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CnNncokK CoKpaLLEHUN

2E/R4 (LGMD2E) — KOHEYHOCTHO-MOSACHAS MblLeYHas AncTpodus
Tmna 2E/R4
AATD — Alpha-1 Antitrypsin Deficiency; aedpuunt
AAbGA-1-QHTUTPUNCUHA
AAV — adeno-associated virus; aAeHOACCOUNNPOBAHHbIN
BUPYC
Al — Artificial Intelligence; NCKYCCTBEHHbIN MHTEAAEKT
ANB-002-1 / SAFRAN — HQ3BOHME/KOA KAMUHUYECKOro NCCAEAOBAHUS
apBeHakoreH caHnapeoBeka; SAFRAN — paboyee
MMS NICCAEAOBAHUS
ANB-002-2 / MAGNOLIA — Ha3BaAHWE/KOA KAUHUYECKOTO NCCAEAOBAHUS
Toro xe npenapata; MAGNOLIA — paboyee
MMS NICCAEAOBAHMUS
AOC-nAatpopma — Antibody-Oligonucleotide Conjugates; MoaAyAbHOSA
CUCTEMA AOCTABKM AEKAPCTB, PA3pabOTAHHAS
Avidity Biosciences
ASO — Antisense Oligonucleotide; AHTUCMbBICAOBOW
OAUTOHYKAEOTUA
BCD-272 — BHYTpEeHHUN KOA KaHAMAQTA BIOCAD aAa Tepanuum
OPOHXMAABHOWM ACTMbI
BCMA CAR-T — B-cell Maturation Antigen CAR-T; CAR-T-Tepanus,
HALEAEeHHAss HO OHTUTEeH CO3pPEeBAHUS B-kAaeTok
(BCMA)
BLA — Biologics License Application; sasasaeHune
HO AMLEH3UIO BUOAOTMYECKOro NpenapaTa
AASl BBIBOAO HAO PbIHOK
BPM — Business Process Management; ynpasaeHune
6unsHec-npoueccamu
BTX-301 / BTX-401 / — BHYTPEHHME KOAbI KOHAMAQTOB MAATPOPMbI
BTX-501 «betycopepa»
CAR-T — Chimeric Antigen Receptor T-cells; T-kneTkun
C XMMEPHbIM OHTUTEHHbLIM PELENTOPOM
(CAR-T-kAeTOYHOSA TEpANUS)
ITR — Inverted Terminal Repeats; MHBEPTUPOBAHHLIE
KOHUeBble NoBTOPbLI AAV-BEKTOPHON KOHCTPYKLMN



CD19 CAR-T —

CMC —

COL7A1 —
Combi 5V —

CRISPR/Cas —

C1X112 —

C1X131 —

DMD —

EMA —

FD&C Act —

FDA —

GCP —

GMP-npon3BoACTBO —

GSD1a —

CNNCOK COKPALLEHWMIN

CAR-T against CD19; CAR-T-Tepanus, HOULEAEHHAOS
Ha aHTureH CD19

Chemistry, Manufacturing and Controls; xumus,
MPOM3BOACTBO U KOHTPOAb KOYECTBA

reH, Koampytowmnm aabda-1-uenb KoaAareHa Vil
combined / combination 5-valent;
KOMOUHUPOBAHHASA 5-BaAeHTHAsA BakumHa ([TAO
«ApTreH buotex», KAHAMAAT «rpunn + COVID-19»)
Clustered Regularly Interspaced Short Palindromic
Repeats / CRISPR-associated proteins; cucrema
PEeAQKTUPOBAHNA FEHOMAO HO OCHOBE
KAQCTEPM3OBAHHbBIX PETYASPHO PACMOAOXEHHbIX
KOPOTKUX MAAUHAPOMHbIX MOBTOPOB

M QCCOUUNPOBAHHBIX C HUMN BEAKOB

annoreHHas (aoHopckas) CAR-T-KAETOYHAS Tepanus,
paspabateiBaemas komrnaHuewn CRISPR Therapeutics
3KCNEPUMEHTAAbHbIN OAAOTEHHbLIN (AOHOPCKUIN)
npenapat CAR-T-KAETOYHON Tepanuu,
paspabateiBaemMbit komnaHmen CRISPR Therapeutics
Duchenne Muscular Dystrophy; Mbilwe4yHas
Anctpooduma AoweHHa

European Medicines Agency; EBponenckoe
QreHTCTBO MO AEKAPCTBEHHBLIM CPEACTBAOM

Federal Food, Drug, and Cosmetic Act;
OepepaAnbHbI 30KOH CLUA «O nuweBbIX MPOAYKTAX,
AEKAPCTBEHHbIX NPENnAPATAX 1 KOCMETUYECKUX
CpeACTBAX»

Food and Drug Administration; YnpasaeHue

Mo CAHUTAPHOMY HOA3O0PY 30 KOYECTBOM MULLEBbLIX
MPOAYKTOB U MeamnkameHToB CLIA

Good Clinical Practice; HOAAEXALWASA KAMHMYECKAS
MPAOKTUKA

Good Manufacturing Practice production;
MPOM3BOACTBO MO CTOHAOPTAM HAAAEXALLEWN
NMPOWU3BOACTBEHHOWN MPAKTUKU

Glycogen Storage Disease type 1q;

rAMKOreHo3s tmna la



CMMNCOK COKPALLEHWMIN

GT DF 102 —

HSV-1 —

HSV-nAaatdpopmMa —

IND —

loT —

KB801 —

LAD-1 —

LP-1 —

MedDRA —

MES —

MHC —

ML —

NGF —

PD-L1 —

PMO —

PTDD —

RP-L102 —

BHYTPEHHUIN KOA KOHAMAQTA [eHoTapreT

oT MAO «ApTreH bunortex»

Herpes simplex virus type 1; Bupyc npocToro
reprneca 1 tmna

NAATGOPMA reHHON TepanmMm HA OCHOBE
MoANDULMPOBAHHOIro HSV-1-BekTopa
Investigational New Drug; 3assaeHune

HO UCCAEAOBOHME HOBOIO A€KAPCTBEHHOIO
CPEeACTBQ, paspelwatouLee KAMHMYeCKne UCNbITaHUS
Internet of Things; MHTepHeT Bellen

KOA 2KCMNEPUMEHTOABHOWN Fr€HHOW Tepanmmn

ort Krystal Biotech (tonnyeckune raasHble KAnAm

Ha HSV-1-BekTope)

Leukocyte Adhesion Deficiency type 1; aeduuunt
AeVKOUUTApPHOM aaresunun 1 tmna

Liver-Specific Promoter 1; ne4yeHO4YHO-CcNeumndunYHbIN
npomoTop 1

Medical Dictionary for Regulatory Activities;
MEXAYHAPOAHbBIN MEAULIMUHCKUMA CAOBAPDb

AN PETYAATOPHOWN AEATEABHOCTU

Manufacturing Execution System; cuctema
OonNepaATUBHOIO YNPABAEHUS MPOU3BOACTBOM

Major Histocompatibility Complex; raAaBHbIN
KOMMAEKC TrMCTOCOBMECTUMOCTH

Machine Learning; mawmHHoe oby4yeHune

Nerve Growth Factor; pakTtop pocTta HeEPBOB,
CTUMYAMPYIOLWMIA POCT, MOAAEPXKAHMNE N BbDKMBAHUE
HENPOHOB

Programmed Death-Ligand 1; auraHa peuenTtopa
NPOrpAMMUPYEMON KAETOYHOW CMEePTU-1, UMMYHHbIN
YEeK-MOWHT

Phosphorodiamidate Morpholino Oligomer;
dochopANAMUNAATHBIN MOPDOANHOBBIN OAUTOMEP
Platform Technology Designation Program;
MporpaMMa NPUCBOEHUS CTATYCA NAATGOPMEHHOMN
TEXHOAOTUN

SKCMNEPUMEHTAABHbIM MPENAPAT FrEHHOW Tepanuu,
pas3pabaTteiBaeMbli KOMNaHunen Rocket



CNNCOK COKPALLEHWMIN

Pharmaceuticals
siRNA — Manasa nHrepdepupyrowas PHK, kopoTtkas
AyuenoyeyHas PHK (20-25 HykAeOoTUnAOB),
Bbi3biBAOLWASA PHK-uHTEepdepeHumio: cea3biBaAEeTCSA
¢ MUPHK-koMnAekcoM, aerpaamnpyert
KoMnAeMeHTapHYo MPHK 1 noaaBAseTt akcnpeccuto
LLeAeBOro reHa
SRP-9003 (bidridrogene — koA Npenaparta n ero MeXxAyHapoAHoe
ebopavovec) HenareHToBAHHOe HanmMeHoBaHME (INN), reHHom
Tepanun ot Sarepta Therapeutics
TALEN — Transcription Activator-Like Effector Nuclease;
HYKA€Q3a HO OCHOBE 3P PeKTOpOonoA0DHbIX 6eAKoB
OKTMBATOPOB TPAHCKPUMLMM
ZFN — Zinc Finger Nuclease; LMHK-NAAbLEBASA HYKAEOA3Q

BMKI — 61noMeANUNHCKUN KAETOYHbBIV MPOAYKT
BTAN — BUOTEXHOAOTNYECKNIN AEKAPCTBEHHbIN Npenapar
BTAIN — BbICOKOTEXHOAOTUYHBIN AEKAPCTBEHHbIN Npenapar
AKU — AOKAMHMYECKNE NCCAEAOBAHUS
AM1 — MmnotoHndyeckasa anctpodusa 1 tmna
AHK — Ae30KCMpPUOBOHYKAEMHOBASA KNCAOTA
EASC — EBPA3NNCKUN DSKOHOMUNYECKUN COIO3
EFTNC3 — EaMHOS rocyAQpCcTBEHHAS MHOOPMALMOHHAS
CUCTEMA B chepe 3APABOOXPAHEHNS
E3K — EBpA3MMNCKAa 9KOHOMUYECKAS KOMUCCUSA
XHBAN — XnM3HEHHO HEODOXOAUMbIE U BAXHENLLMNE
AEKAPCTBEHHbIE MPENAPATHI
KU — KAMHMYeckne nccaepAoBaHUS
KOC — knbepdpunsnyeckmne cuctemsi
Al — AekapCcTBEHHbIN NpenapaT
MPHK — maTtpuyHasa PHK, opHouenoye4vyHas
PUOOHYKAEMHOBAS KNCAOTA, KOTOPAS
TpaHckpubupyetca ¢ AHK n nepeHocut
reHeTn4YeCcKyio MHPOPMALMIO OT SAPA K pnbocomMmam
AASl CUHTE3a BEeAKOB B MpoLecce TPAHCAILUUN
OXAN — obwas XapaKTEPUCTUKA AEKAPCTBEHHOIO Npenaparta
UBX — VIHCTUTYT BMOOPIraHNYECKOW XMMUN MMEHU
M.M. WemsaknHa n IO.A. OBYMHHUKOBO PAH



BCcTynnteAbHOe CAOBO

CoBpeMeHHass 6UO3KOHOMUKA PA3BUBAETCS MO 3KCIMOHEHTEe, U papmMaL,eB-
TUYECKNNA CEKTOP 3AHMMAET B HEN YHUKAAbBHOE rNMoAoXeHue. 1o oueHkaM, A0 42%
MUPOBOro A0X0AQ B CTPYKTYpe BUO3IKOHOMUKU MPUXOANTCS HA MPOAYKLMIO
MeANLMHBI U papmMaL,eBTKN. IMEHHO 3AECh nepeceKkarTcs Hanboree
HAyKOEeMKNEe TEXHOAOTUU, CAOXHENLUNE PEryAiTOpHbIe PEXNMbl U HaUBbICLLQAS
AobaBAeHHas cToMMocTb. OAHAKO UHAYCTPUS CTOAKHYAQCh C CUCTEMHbBIM
BbI3OBOM: CTOUMMOCTb BbIBOAQ MHHOBALIMOHHOIO NMpenapara HA pbIHOK rpeBsbiluaeT
2-3 MAPA AOAAQPOB, A CPOKM pa3pabotkm aocturaiot 10-15 Aert. B aTux ycAoBUsX
TPAANLMNOHHAS MOAEAb «OAHO COEAUHEHNE — OAUH MPOAYKT» rnepectaer bbiTb
3KOHOMUYECKUN YCTONYNBOMN, OCOBEHHO B Cepax reHHoU Teparnuu,
PEeAQKTUPOBAHUS TEHOMA U NePCOHAAN3INPOBAHHON MEANLMHBI.

OTBEeTOM HQ 3TOT BbI3OB CTAA MAQTHOPMEHHbIN MOAXOA. TEXHOAOrMYecKkas
nAQT¢opmMa — He rnpocTo HaAbop MeToA0B, A BOCIPOU3BOAMMAS, CTAHAQPTH-
3MPOBAHHAS N XOPOLLO U3YHYEHHAS CUCTEMA, KOTOPAS MOXET BbITb aAQMNTUPOBAHA
AASl CO3AQHNS HECKOABKUX MPernaparoB. [lepexoa oT WTy4YHoU pa3paboTku
K KOHBENEepPHOMY PEeXNMY BO3MOXEH TOAbKO TOrAQ, KOTAQ PEryAasTopHas cucrema
HA4YMHaeT AOBepsTb NAATHOPME: NMPUSHAET, YTO AQHHbIE, MOAYYEHHbIEe AASI OAHOIO
MPOAYKTA, MOTyT 6bITb HOCTUYHO MEepPEeNCriOAb30BAHbI AASl TOCAEAYIOLMNX, —
pasymeercs, rnpuv 6e3yCAOBHOM COXPAaHeHUn 6e30rnacHOCTU NAaLNeHTOB.

UmeHHO 3Ty 30AQ4y pewaetr amepukaHckas Platform Technology Designation
Program (PTDD) YnpaBAeHUs MO CAQHUTAPHOMY HOA30PY 3a KAYECTBOM MULLEBbIX
npoAykroB u MmeankameHtoB CLIA (FDA). B mae 2024 roaa FDA BbinycCTUAO
pPa3BEepPHYTOE PYKOBOACTBO, A K 2026-My HAKOIMUAQ repBble rpumMepbl rnpucBoOeHus
W, 4TO He MeHee BAXHO, OT3bIBA CTATYCA NMAATHOPMEHHON TEXHOAOTUN. DTOT OnbIT
YHUKAQAEH: OH BrepBblie B MUPOBOU MPAKTUKE GOPMAANIYET «30HY HAAOXEHNST» —
MPOCTPAHCTBO, TA€ TEXHOAOTNMYECKAS 3PEAOCTb NMAATHOPMbI BCTpeYaer
peryasitopHoe poBepue. IMeHHO B 9TOM TOYKE POXAQETCS MAOKCUMAAbHAS
3KOHOMUYECKASs 3¢ PEKTUBHOCTb, MOCKOAbKY COKPALLEeHUe 3aTpaTr Ha pa3paboTky
BTOPOro U MOCAEAYIOLUMNX MPOAYKTOB MOXeT AocTturatb 30-50%, a BpeMeHU
BbiBOAQ — 20-40%.

AHOAn3 niporpammbel PTDD BaXkeH AAsi Poccumn He KaK akaAeMuyeckoe
yrnpaxHeHve. B paMkax HALUMOHAAbHOIo rNpPoekTa «bMosKoOHOMUKA»
nepeaA CTpAHOM NMOCTABAEHA LieAb TEXHOAOTMYECKOIro AMAEPCTBA, BKAIOYAS
CO3AQHNEe cObCTBEHHbIX KOHKYPEHTOCMNOCObBHbIX bMopapMaLeBTUHECKNX
MPOAYKTOB. YXXe ceroAHsi B Poccumn cgpopMUpoBAH NyA KOMIAAHWUM U HAYYHbIX
LeHTPOB, pa3pabarbiBAOLWMX npenapartbl HAQ ocHoBe MPHK, BUpYyCHbIX BEKTOPOB,
CAR-T-kAeTOK, peKOMbBUHAHTHbLIX 6@AKOB U APYTnX MAQTGOPMEHHbIX PEeLUeHUN.
311 pa3paboTky — PEeaAbHbIN 30AEA AN OPMUPOBAHUSA HALMOHAAbHOM CUCTEMbI
KBAAUDUKALINUN MAQTPOPMEHHbBIX TEXHOAOTUM.

Boripoc cTouT OCTPO: roTOBbl A Mbl CTABUTb Nepes cobor 3aAa4y pa3BUTUS
NMAQT¢OPMEHHOro PEryAUPOBAHUS UAM OCTAHEMCS B POAU HABAIOAQTEAEN,
3AUMCTBYIOLUMNX YyXXune pelueHns 4yepes 10-15 net? OTBeT oyeBUAEH — MpUCyTCTBmne
B HOBOM MUPOBOM TPEHAE rNAaTdopmMmusaumnmn ¢apmMpaspaboTkm aBaseTcs
MMIMePAaTUBOM HQ BAMXQULLYIO YHETBEPTb BEKA.
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OAHAKO peaAnsaumsi TQKOro noAxXoAQ HEBO3MOXHA B n3oAsaumn. OHa Tpebyer
COrAQCOBAHHOrIO PA3BUTUSI CMEXHbIX OTPACAEMN:

e HOBbIX MATEPUAAOB (AUMUAbI AASI HOHOYACTUL, MOAUMEPbI AASI CUCTEM
AOCTABKMU);

® MUKPOIAEKTPOHUKN (CEHCOPbI, KOMMOHEHTbI «OPraH-HA-4yure»);

* MHHOPMALMOHHbIX TEXHOAOTUN N UICKYCCTBEHHOIO MHTEAAEKTA, KOTOPbI€ MOryT
obyyarbCcs HQ CTAHAQPTU3NUPOBAHHBIX AQHHbIX MAQTGOPM, MPOrHO3nNpPys
npoguamn 6e30nacHoOCTN n a¢pPeKTMBHOCTM HOBbIX KAHAUAQTOB.

Hacroswmni 0630p cTaBuUT nepea coboi LLeAb He TOAbKO OMUCATb MEXAHUKY
PTDD, HO 1 npeAAOXUTb CUCTEMHbIN B3rASiA HA TO, KOK MAQTQOPMEHHbIN MOAXOA
MOXeT bbITb MHTEIPUPOBAH B POCCUNCKYIO CTPATErnio pas3sntns buogpapmaves-
TUKN. Mbl paccmMmaTpuBaem ABA BO3MOXHbIX MyTU: AOATOCPOYHYIO CUCTEMHYIO
nporpammy, ob6cyxaAeHne KOTOPOKr MOXET 3AHSATb rOAbl, U MUAOTHBIN MPOEKT,
ONUPAIOLLMNCS HA yXXe CYLLEeCTBYIOLWMNE TEXHOAOTMYECKNE 3aAEAbI. UMEHHO NMUAOT
MO3BOAUT B CXATble CpOoku — 1,5-2 roaa — otpaborarb MeXAHU3Mbl KBAOAUPUKALNMN
nAQTOPM U NepencrnoAb3OBAHUSI AQHHbIX, CO3A0B OCHOBY AASl MOCAEAYIOLLEro
HOPMQTUBHOro peryAnpoBaHus B pamkax EASC.

Takum obpasom, nccaeaoBaHme onbita FDA PTDD cTQHOBUTCS AAS OTE€YECTBEH-
HOV pAPMUHAYCTPUN HE MPOCTO AKAAEMNYECKUM 0630pPOM, A NMPUMEPOM
pPEeaAn3yeMom NPAKTUKN AN POPMUPOBAHNS COBCTBEHHOro rNoAxoAa B obaactu
6uopapmMaLeBTUYeCKUX MHHOBALMN. HamM BaXXHO 6bICTPO peLumnTb, KAK MMEHHO
obecrneynTb U BHYTPEHHIOK AEKAPCTBEHHYIO 6e30MNacHOCTb (TEXCYBEPEHUTET),

U KOHKYPEHTOCNOCOBHOCTb TEXHOAOTMIA N MPOAYKTOB HAQ MEXAYHAPOAHbIX PbIHKAX,
peLlas 304041 TEXHOAOTMYECKOro AMAepPCTBA B pApPMUHHOBALIUSIX.

Oner AaBposB

A. M. H.,
AHO «UNU» (3kocmncteMa KOMNAHUU «MHHOMPAKTUKO»)




OTpacAeBOU B3rAsA: No3nums
NUHAYCTPUMN

Kak npeacraButeAb KOMraHUn «P-@apm», MOCAEAOBATEALHO PA3BUBAKOLLEN
cobCcTBEeHHble TeXHOAOIrM4ecKkne naaTpopmbel — OoT HEAQBHO 3anyLeHHou B [ywmHo
NAQTQOPMbI AN CO3AQHUSI TEPANEBTUYECKUX AHTUTEA AO 3aBepLUaloLLeN
HacTtporiky MPHK-NAQT¢OpMbl, — 1 KOK 3aMECTUTEAb AUAEPA paboyder rpynrbl
HTU «XeAcHeT», 1 MOCTOSIHHO CTAAKUBAKOCH C BOMPOCOM: KOK HOM repenTn
OT LUTYYHbIX, MYCTb U YCMELHbIX, pa3paboTok Kk cucreme, crinocobHo reHepupPoBATbL
WUHHOBALMWN CEPUNHO?

OrBeT Ha 3TOT BOMPOC HAMPSMYIO CBSA3AH C 30,AQ4QMU, MOCTABAEHHbIMU
B CTparerun HaQy4YHO-TEXHOAOrMYECKOoro passutns Poccurickon ®eaepaLmnm
N KOHKpPEeTn3npoBaHHbIMU B Yka3se lpesunaeHTa N° 896, yteepaunBieMm CTpareruio
pPa3BUTUS 3APABOOXPAHEHUS A0 2030 road. AOKYMEHT npsiMo HA3biBAET
TEXHOAOTMYECKNIA CyBEPEHUTET MPUOPUTETOM, YCTAHABAUBAS AMOULIMO3HbIE LieAU:
90% ote4yecTBeHHbIX ripernaparos B lepeyHe XHBAIN n 80% — ypoBeHb
TEXHOAOMMYECKON HE3ABUCUMOCTU OTPACAN. DTN OPUEHTUPbI HOXOASIT CBOE
OTPAXeHue 1 B 3anyLeHHoM ¢ 2025 roaa HaOUNOHAAbHOM rpoekTe «HoBble
TEXHOAOIMN cbepexeHuns 3A0PO0BbS», HAOLEAEHHOM HAQ AOCTUXEHNEe
TEXHOAOMMYECKOro AMAEPCTBA B MEANLIMHCKUX TEXHOAOIMSIX U MPOU3BOACTBE
AEKApCTB.

Ho kak AoCTuYb 3TUX NMOKA3ATEAEN, HE MPOCTO KOMupys CcyLiecTeyiolme
peleHus, a co3aaBas cobcTBeHHble? MUpOBOL OrbiT, U B NEPBYIO OYEPEAD
aHaAusmpyemas B AGHHOM ob3ope rnporpamma FDA PTDD, noackasbiBaet
HanpaBAeHue: Heob6Xo0AUMO AeraAn3oBATb M CTUMYAMPOBATbL NMAATGOPMEHHbIN
rnoaxoa. Peub naer o Tom, 4ytobbl XOpPOLLO N3YyYEeHHQAs!, BOCIPOU3BOAUMAS
TeXHoAorns (BEKTop, NAATPopMa AHTUTEA, cucTtema Aoctasku MPHK) noAyynaa
pEeryAiTopHoe rnpusHaHue, no3BoASIoLLLee YaOCTUYHO NepencrioAb30BATh
HOKOMAEHHbIe AQHHbIE rMpPUY CO3AAHUN HOBbIX MPENnAapaToB HA TOM XX€& OCHOBE.

AAd Hac ato He abetpakuums. 3anyweHHas «P-@apm» naargpopma B MyLwmHoO —
npuMep MMEeHHO TAKOro NoAXOAQ: eAUHAS TeXHOAOrmYyeckas 6a3a, no3BoAsoLas
exeroaHo co3aaBatb A0 200 reHeTM4eCKkuX KOHCTPYKLMI U BbIBOAUTb HA MUAOTHbIE
AOKANHNYECKNE NCCAEAOBAHUS HOBbIE€ MOAEKYAbI AASI TEPAMUN OHKOAOTNYECKNX
U QyTOMMMYHHbIX 3a60AeBaHUN. HO ceroaHs KaXKAbivi CA€AYIOLNK rpenapar
HQ 3TOU NAQTPOPME Mbl BbIHYXAEHbI AOKQ3bIBATL PETYASITOPY BO MHOIOM 3QHOBO.
OnbiT FDA rnnokasbsiBaeT: MOXHO MHAYe.

KoHeuyHo, Mbl He ByAeM rnpocTo KONUMpoBATb AMEPUKAHCKNE MEXAHU3MBI.

Ho cam BekTop — popMUpOBAHNE «30HbI HOAOXEHUS» TEXHOAOTMYECKOUN 3PEAOCTU
U peryAsiTopHOro AOBepus — KPUTUHECKM BaXeH. TeM 6boaee 4YTo HO ropu3oHTe —
3anyck ¢ 2026 roaa HAUMOHAAbHOIO MPoeKkTa «TexHoAorn4eckoe obecreyeHue
6MO3KOHOMUKU», TAE PAPMALIEBTUHYECKUI CEKTOP 3AHUMAET A0 42% MUPOBOro
AOXOAQ B CTPYKTYype BUO3KOHOMUKHN. YHaCcThEe B 3TOM TPEHAE — HEe BOIpoC
BbIbOpPQ, A UMNepAaTnB Ha BAVXKAULLUNE AECATUAETUS.
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lMpeacTaBA€HHbIVI 0630 — MOMbITKA OCMbICAUTE AMEPUKAHCKWIA OrbIT
U NMPeAAOXUTb KOHKPETHbIE warn Ansi Poccun. Mbl BUAUM KAQK MUHUMYM ABQ MYTU:
AAUTEABHAS CUCTEMHAS MPOrpaMmMa AU NMUAOTHBIN MPOEKT C YXKEe CYLLEeCTBYIO-
LWMMU 3a4eAaMU (A OHU Y HOC ecTb — oT AAV-naar¢popm Ao CAR-T u MPHK-
BAKUMH). IME@HHO NMUAOT, CTAB OCHOBOU AASl MOCAEAYIOLLEro HOPMATUBHOIO
PEeryAMpoBaHUS, NMO3BOAUT BbICTPO OTPABOTATE MEXAHU3Mbl KBAAUDUKALNN
naarpopm u rnepencrnoAb3OBAHUS AQHHbIX.

Yb6eXxaeH: CeroaHs y Hac ecrtb Bce HeobxoAnMMoe — U TeEXHOAOTU4ecKkue
3aAEAbl, U MTOHUMAHNE MUPOBbLIX TPEHAOB, U CTPATErM4Yeckmne OpUeHTUpPbI, —
yTObbI CAEAQTH MAATHOPMEHHDIN MOAXOA PEAAbHBIM MHCTPYMEHTOM AOCTUXEHUS
TEXHOAOIMMYECKOro AMAEPCTBA POCCUNCKON BrodapmMaL,eBTUKN.

BAaanMup AHAPUAQHOB
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B coBpeMeHHbIX YCAOBUSAX MAQTHOPMEHHbBIE BUOTEXHOAOTMM NPUOBPETAIOT
BbICOKYIO 3HAYMMOCTb B YCKOPEHUN pA3paboToK GapMnpenapaToB.

OHM NO3BOASIOT CTAHAQPTU3UPOBATL MPOLLECCHl OT AOKAMHUYECKUX UCCAEAOBAHUN
AO PbIHOYHOW PErncTpaLnmn, MUHUMM3NPOBATE AYOAMPOBAHME AQHHbIX

n obecnedyntb MacWTAbMpPyeMoCTb NPON3BOACTBA. [AATPOPMbI MPEACTABASIOT
cobown peleHne, aKTyaAbHOE KAK AAS PA3PAOOTYMKOB U PETYASITOPOB,

TAK U AASl BCEN MHAYCTPUK. OHM 06eCcneymBaioT TEXHOAOTMYECKUIA NPOPLIB,
KOTOPLIN MOXET NepeBecTn NMPOU3BOACTBO NPENAPATOB HA «KOHBEMNEPHbIN» PEXNM
B BModapmMaLLEBTMYECKON pa3paboTKe.

FDA yXe HAKOMUAO 3HAYUTEABHBIN OMbIT B OBAACTU MAATGOPMEHHbBIX TEXHOAOTUM
yepes nporpamMmmy PTDD, 3anyCTnB BblAQYY CEPTUDUKATOB AASA MPOBEPEHHbIX
nAatpopm. Ha AQHHBIN MOMEHT U3BECTHO O ABYX SAPKMX MPUMEPAX 0A0DpeHus
ctatyca PTDD ot FDA, koTopble pACCMOTPEHbI BO BTOPOM MYHKTE 3TOW YACTHU
NCCAEAOBQAHMUS.

Lenb nccareaoBaHUs — MNPOAEMOHCTPUPOBATE BO3MOXHOCTU NAATPOPMEHHOIO
MoOAXOAQ B ODMOTEXHOAOTMYECKOM pa3paboTke GapMnpenapaToB, MOAKPENMB
9TO KOHKPETHLIMU NPUMEPOAMU U KENCAMU N3 NPAKTUKKN FDA.
30AQ4U NICCAEAOBAHUS:
1. N3y4nTb NpaBOBYIO OCHOBY U Kputepumn PTDD.
2. NNPOAHAAM3NPOBATL KENCHI BEIAQYM CTATYCA NAATHOPMEHHBLIX TEXHOAOTUN.
3. OueHnTb OBLLLECTBEHHO-9KCMEPTHOE BOCTPUATME MPOTrPAMMbI.
4. TIPOAHAAU3NPOBATL BO3MOXHOCTM aaanTaunm Aormkm PTDD B PO n EASC.
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= 1. O630p NporpamMmbI

Co3A0HME NPOrPAMMbI MAATPOPMEHHBIX TEXHOAOTUIN AAS PA3PADOTKM AEKAPCTB
N onpeaeAeHne NopsaAKa NMPUCBOEHUS CTATYCA — HE MPOCTO MHULMATUBHAS
noAmnTnka FDA, a 30KOHOAQTEABHO 3aKpenAeHHas 0b6a3aHHOCTb. FDA npsmo
MO3NLIMOHMNPYET 3TY MPOTrPAMMY KAK MHCTPYMEHT CHUXEHUS MOBTOPSAEMOCTM paboT
N YCKOPEHMS KOK pa3paboTku, TAK U PETYASTOPHOW SKCMEepPTn3bl MPU YCAOBUH,

YTO Y 3AS9BUTEAS €CTb AOCTATOYHASA AOKOA3ATEABHOCTb NEPEHOCUMOCTU TEXHOAOTUMN
MeXAY NPOAYKTAOMU. B OCHOBE MEXAQHM3MA — PETrYAATOPHASA AOTUKQ:

€CAUN TEXHOAOTUS XOPOLLO U3YyYEHA, BOCMPOMN3BOAMMA U YXE AOKA3AAA
pabotocnocobHOCTb B 0AODPEHHOM MPOAYKTE, TO YHOCTb AGHHbIX (MPEXAE BCEro
Mo KQ4YeCTBY U NPOU3BOACTBY, O MHOTAQ M MO AOKAMHMYECKOW 6e30MacHOCTN)
MOXeT ObITb KOPPEKTHO MEPENCNOAB3OBAHA MPU BbIBOAE CAEAYIOLLLETO NMPOAYKTA
HQ TOWM Xe ocHoBe. To eCTb CTATYC NAATPOPMEHHON TEXHOAOTUN AQET

HEe YCKOPEHHOE 0A0DpEHME MO YMOAYAHMIO, A MEPEBOA NAATHOPMEHHOIO NMOAXOAC
B POPMAANZOBAHHbBIA PEXUM AOKA3ATEABCTB U CChIAOK: KOKNE SAEMEHTDI
AENCTBUTEABHO OBLWIME, YTO UMEHHO MOXHO NMEPEHOCUTb, U KOKME PUCKN PA3ANYNIA
HOAO 30KPbITb.

Npn 3TOM BAXHO PA3rPAHNYMBATE TEPAMEBTUYECKYIO MOAOABHOCTb
N COBCTBEHHO NMAATPOPMEHHYIO TEXHOAOTUIO. B Aormke PTDD naatdopmom
CUMNTAETCH HE KAQCC NPenapaToB KAK TOKOBOW, O KOHKPETHAS, XOPOLO U3Yy4YeHHAs
N BOCMPOU3BOAMMAS TEXHOAOTUS, CYLLECTBEHHAS AAS CTPYKTYPbI AU DYHKLMN
MPOAYKTA M MPUTOAHAS AAS MEPEHOCAa BoAee YEM HO OAMH MPOAYKT NPU HOAUYUN
OBLWUX CTPYKTYPHbBIX SAEMEHTOB 1 CTAHAQPTU3UPOBAHHOIO MPOMN3BOACTBEHHOIO
npouecca.

IOpramnYeCKkn NporpaMma NPMBA3AHA K pasaeAy 506K sakoHa CLUA o nuweBbix
NPOoAYKTOX N AekapcTteax (FD&C Act)! n onncaHa FDA KAK 4aCTb peaAmn3aumm
nonoxeHunn PREVENT Pandemics Act (B cocTtaBe KpynHoOro 3akoHa 2023 roaq).
MporpamMmMa 30AYMbIBAAQCH B TOM YNCAE KOK CrOCco6 yCKOPEHHOro Mactadbupo-
BAHUSA PA3PABOTKM MAATHOPMEHHbIX PeLleHnn (Hanpumep, AAS MHPEKLMOHHBIX
Yyrpo3), HO COM MEXOHWN3M LMPE — OH MPUMEHUM K AEKAPCTBAM U Bronpenapatam
C NOBTOPSIOLWENCH TEXHOAOTUYECKOMN APXUTEKTYPOW. BOXHO OTMETUTD,

YTO 3TO TOALKO MPOEKT PYKOBOACTBA, KOTOPLIN NosicHseT pasaeA 506K FD&C Act
N COAEPXUT PEKOMEHAOLIMN, HE UMeELME 0BA3ATEABHON IOPUANYECKOW CUABI.

Pasaen 506K 3aaaeT onpeaereHne NAATGOpPMEHHON TEXHOAOTUN KOK «XOPOLLO
N3Y4YEHHOM N BOCMNPOU3BOAMMOW» N NEePEeYNCASIET TUMOBLIE GOPMBI
(NMOCAEAOBATEABHOCTb HYKAEMHOBOW KUCAOTbI, MOAEKYASPHAS CTPYKTYPA, MEXAHN3M
AencTBuMs, cnocob AOCTABKK, BEKTOP U AP.), O TAKXE 3 MPU3HAKA TEXHOAOTUMU,
HeobxoAVMbIE AAS MPUCBOEHNS CTATYCA NMAATGOPMEHHOMN:

e BCTPOEHA B NMPENnApAT 1 CYLLECTBEHHA AASl €0 CTPYKTYPbl MAU QYHKLUNN;

e MPUMEHUMAa BoAnee YEM K OAHOMY MPOAYKTY, UMEIOLLLEMY OB CTPYKTYPHbIN
3AEMEHT (AOKO3yeMast TEXHOAOTMYeCKast OOLHOCTL);

e AQET BO3MOXHOCTb PA3pabaThiBATE U MPOU3BOAUTE HECKOABKO MPOAYKTOB
yepes CTAHAQPTUIUPOBAHHbLIN NPoLecc (ECAU KOXABIA NPOAYKT TpebyeT

MOAHOCTBIO YHUKAABHOIO Mpoueccd, NAATHGOPMEHHOCTb PACNAATETCS).
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1. OB3OP MPOTPAMMBI

KAKOYUEBOM MOMEHT, MO KOTOPOMY MHOIMe NMAATGOPMbl MOTYT HE MPONTU:

AASl CTATYCO HYXHQA HE NPOCTO NOBTOPAEMOCTb, O PA3YMHAS BEPOATHOCTb
«3HAYUMbIX 9PPEKTUBHOCTEM», TO €CTb PEAABHOIO COKpPALLEHNS 0ObeMa
AyBAMpPYIOWMXCS PABOT N/NAN PETYAITOPHOM HArPYy3kn 30 CHET NEPENCNOAL3O-
BAHUA AQHHBIX. ECAM TEXHOAOTUSI AOBHO CTAHAQPTHA U YXE «y4TEHO» OOBIYHOW
akcnepTtnson, FDA npsaMo A0MyCKAEeT, YTO CTATYC MOXET He AQTb AOBABOYHOM
3PPEKTUBHOCTM U NMOTOMY HE DyAET MPUCBOEH.

B nporpamMmme 3aA0XeHA ABYX3TANHAS AOrMKa. CHa4aAaa FDA cMoTpuT,
ABASIETCS AU 3A9IBASIEMOE peLlleHne NMAATHPOPMEHHOW TEXHOAOTMEN MO ONPeAENe-
HUIO: XOPOLWO MOHMMAEMOS, BOCMNPOU3BOANMAS, CYLLECTBEHHAS, NEPEHOCUMAS
U CTAHAQPTU3MPYEMAS. 3aTEM — COOTBETCTBYET AU OHA YCAOBUSM MPUTOAHOCTU
AAS MPUCBOEHUA CTATYCAQ:

e TEXHOAOTUS YXXE MCMOAB30OBAHA B NPENAPATE, KOTOPbLIN OA0BPEH/AULEH3NPOBAH

FDA;

e ©CTb NPEABUPUTEABHBIE AOKA3ATEALCTBA, YTO €€ MOXHO NPUMEHATb bonee
4eM B OAHOM MNPOAYKTE Be3 yXyALleHUst Ka4eCTBA, MPON3BOAMMOCTH

n 6e30nacHoCTH;

e eCTb OOOCHOBAHWE, YTO CTATYC C BbICOKOMN BEPOATHOCTbIO ACCT CYLLECTBEHHbIE
npenmywectsa (3pPEeKTMBHOCTM) B pA3paboTKke/NpOn3BOACTBE

N B PETYASTOPHOW aKCNepTU3e.

MpeABAPUTEABHBIE AOKA3ATEABCTBA — 3TO HAOOP AQHHbIX 30BEPLUEHHbLIX TECTOB
N NCCAEAOBAHUIN N COMOCTABAEHUN MEXAY YXe OAO0BPEHHbBIM MPOAYKTOM
M NpoAyKTOM(AMM), KOTOPLIN(bIE) MACOHMPYETCS PA3BMBATL AQAbLLE
HQO TOW Xe ocHoBe. FDA OXMAQET, YTO 30SIBUTEAbL BYAET YUMUTLIBATE BCIO AHENKY
CBOMUX MPOAYKTOB HA MAATOPME HE3ABUCKUMO OT CTAAUU PA3PABOTKN N OOBACHMUT,
noYemy COBOKYMHbIX AOHHbIX AOCTATOYHO, YTOObI YOCTb MPOAYKT-CRELMPUYHBIX
NCMbITAHUI MOXHO ObIAO HE MOBTOPSATL B MOAHOM OObeMe.

MoTeHUuMaAbHAs LEHHOCTb CTATYCA. Bo-nepsbix, boAee paHHME N COAEPXKA-
TeAbHblE B3AMOAENCTBUSA C FDA MMEHHO Npo NAATGOPMY: KOK OHA BAUSIET
Ha 6e30MNACHOCTb, YACTOTY, OKTUBHOCTb / ODMOAOTMYECKYIO OKTUBHOCTbL U KOYECTBO
N KOKNE BAEMEHTbI MOXHO CYMUTATb «YCTOSABLUMMUCSH» AAS TOCACAYIOLLMX MPOAYKTOB.
Mpwu orpaHnYeHHbIX pecypcax FDA aonyckaeTt NpUuopuUTU3ALMIO TOKUX OOCYXAEHUN
TAM, TAE€ OXMNAQETCS MOKCMMAABHAS MOAb3A AAS OOLLECTBEHHOIO
3APOBOOXPOHEHWS.

Bo-BTOpPbIX, NEPENCNOAB3OBAHNE AOHHBIX MO KAYECTBY M NPOU3BOACTBY:
HaNpuUMep, YOCTUN PE3YAbLTATOB MO MNPOU3BOACTBEHHBLIM CEPUAM, ONPEAEAEHHbIE
AOHHbIE CTABUABHOCTW, HOKOMAEHHbIE ACQHHbIE MO PA3PABOTKE, YNOKOBKE
N YCAOBUSAM NCTMOAB3OBAHUSA, ECAU 3ASBUTEAb AOKA3AA COMOCTABUMOCTb
N PEAEBOHTHOCTb K HOBOMY MPOAYKTY. DTO HE O3HAYAET, YTO «HOBbIN MPOAYKT
MOXHO He XapPAKTEPM30BATb», HO MOAPA3YMEBAET, YTO YACTb AOKA3ATEABCTB MOXHO
CTPOUTb HA YXe NPUHSATON PEryAsTopom 6ase, a He C HyAS.

N B-TpETbUX, YHET PETYASTOPOM MPEALLECTBYIOLMX MHCMEKLMA N OBLLEN NCTOPUN
KOHTPOAS MPOU3BOACTBA MPU PACCMOTPEHUN MOCAEAYIOLMNX 30SBOK, CBA3AHHbIX
C NMPOAYKTAOMM HO 0603HAYEHHOW NAATHOPME.
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1. OB3OP MPOTPAMMBI

FDA AeAdeT OKLEHT HO TOM, YTO CTATYC NAATPOPMbI HE O3HAYAET ABTOMATU-
4eCKUM NPUOPUTETHBIN 0030P; CTATYC NAATHOPMbI HE ABASETCS MPOMYCKOM
B MPOrPAMMbl YCKOPEHHOM PErMcTpaumm: OH He MeHseT cam no cebe nNpaso
MPOAYKTA HO TOKME PEXNMBI (ECAM NMPOAYKT COOTBETCTBYET, OH U TOK MOXET
NnPeTeHAOBATb).

3anpocC HA NPUCBOEHNE CTATYCA — 3TO CTPYKTYPUPOBAHHOE HAYYHO-
peryAiTopHoe 060CHOBAHME, TAE 3ASIBUTEAb AOAXEH MPOAEMOHCTPUPOBATL FDA

MATb QCMEKTOB:

1. YTo TOKOE NAATPOPMA U FTAE OHA YXE AOKA3AHA. HY>XHO yKA3ATh, B KOKOM
0AOBPEHHOM/AVULLEH3NPOBAHHOM MPOAYKTE OHA YX€E UCMOAb3YEeTCsl, U AQTb
MPO3PAYHBIE CChIAKU HO MATEPUAADI, MOATBEPXAQIOLLME KAKOYEBBIE CBONCTBA
TEXHOAOTUW.

2. B yem TexHoAornM4yeckas obWHOCTb MPOAYKTOB. FDA oXxmnaaeTt AEMOHCTPALNU
«OBLErO CTPYKTYPHOrO SAEMEHTA» MEXAY MPOAYKTAMU N OO BACHEHUS, MOYeMy
MMEHHO OH AEAQET NEPEHOCUMOCTb AOHHBIX OOOCHOBAHHOMN,

3. YTO MMEHHO 3asBUTEAL CODMPAETCA MEPENCNOAL3OBATL: HE B OOLLLEM BMAE,

a MepPeYNCAnNTb KAOCChI AQHHbIX, UCMBITAHUN 1 DAEMEHTOB MNPON3BOACTBEHHOTO
KOHTPOAS, KOTOPbIE NMAQHNPYETCA MCMOAB30OBATL MOBTOPHO, U MOYEMY
3TO AOMYCTUMO.

4. KoK ynpaBASIIOTCS PUCKN PA3AMYUIA. B 3anpoce AOAXHA ObiTb OLLEHKA PUCKOB:
KAKMEe PA3AUNYMSA MEXAY NMPOAYKTAMU MOTYT MPUBECTU K «CPbIBY MEPEHOCUMOC-
TN», KOK 3TN CLEHAPUMN 3AKPLIBAIOTCS UMEIOLWLMMNCA AQHHBIMU U 4YTO ByaeT
CAEAAQHO AAS YNPABAEHUSA OCTATOYHBIM PUCKOM (AOMOAHUTEABHBIE UCTbITAOHWS,
BHYTPUMPOLLECCHBIN KOHTPOAb, BoAee y3KMe NpeAeAbl KPUTUHECKNX
NApPAMETPOB U T.A.).

5. Noyemy 310 AQeT 3HAYMMYIO 2P PeKTUBHOCTL. FDA npocut nokasaTs,
4YTO MEPENCTNOAB3OBAHNE PEAABHO MPUBOAUT K OLLLYTUMOMY COKPAOLLEHUIO
NOBTOPSOLLMXCA AENCTBUN (M AN PA3PABOTUYMKA, U AAS DKCMEPTUSI).

OTAEABHAS NPAKTUYECKAS AETAAb: AAS CHUXEHUS PUCKA HE3HAYUTEABHbIX
OTAVYUA NEPEHOCUMOCTb 06bI4HO npoule AoOKAa3bIBAEeTCA, KOraAd COXPAHAOTCA
conoctaenMble MPOUNU3BOACTBEHHbIE MOAXOADI; MO CMeHe MAOLWLAAKN MOXeET
I'IOTpe6OBCITbC9| AOMOAHUTEABHOE OBOCHOBAHME COMOCTABUMOCTH.

MecTo cTaTtyca B XXM3HEHHOM LUKAe pa3paboTtkn. FDA pekoMeHAyeT MOAABATb
309BA€HME HO NPUCBOEHME CTATyCa B pase pa3paboTkm A0 NOAQYN MAPKETUH-
FOBOW 3051BKU, KOTAQ YXE €CTb AOCTATOYHbI MACCUB ACGHHbIX, YTOObI 0OCYXAQTb
MePEHOCUMOCTb MEXAY MPOAYKTAMM, — KAK MPABUAO, MOCAE TOro KOK 0A0DpeHa
309BKA HO KAUMHUYECKMNE NCCAEAOBAHMS. [Tpy 3TOM PACCMOTPEHME 3anNpPoCca
HQ CTATYC MAET OTAEABHO OT CTAHAQPTHOWM OLEHKM 6E30MNACHOCTU B PAMKAX 3ASBKU
HQ KAMHUWYECKMNE NCCAEAOBOHMS.

MNepea noaayen FDA aponyckaeTt paboume BCTpeun AAS 0BCyXAEHUA MAQHUPY-
€MOro 3arnpoca — Mo CyTU, YTOObI 3APAHEE COrAdCOBATb, AOCTATOYHO AU AQHHbBIX
N KAK NPABUABHO YMAKOBATbL APryMEHTALMIO.

FDA octaBAseT 3a cobor NpaBoO OTO3BATb CTATYC B AOOOM MOMEHT MNOCAE Npu-
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1. OB3OP MPOTPAMMBI

CBOEHUS, eCAU ODHAPYXNT, YTO TEXHOAOTUSA BOAbLLE HE COOTBETCTBYET KPUTEPUAM
NPOrPAMMbI; OT3blIB OPOPMAIETCH MMCbMEHHO C OBOCHOBAHMEM.

EcAu nAaTdopMQa, yXe BCTPOEHHAs B 0AODPEHHbIE NMPOAYKTbI, MEHSAETCH,
TO U3MEeHeHUa 0POPMASIOTCH Yepe3 CTAOHAJPTHbIE MOCAEPErMCTPALIMOHHbIE
NPOLEAYPbI, O 309BUTEAb AOAXEH NMOAAEPXMBATL AOTUKY: OODHOBAEHHOSA BEPCUs
TEXHOAOTUW BCE €ellle COOTBETCTBYET KPUTEPUSAM NPOrPAMMbI, A CBA3b ACHHBIX
N NepeKpPeCTHbIX CCbIAOK OCTAETCA KOPPEKTHOM.

Kakue tTexHoAormm MoryT nonactb B nporpammy. FDA npusoaunt
UAAIOCTPATUBHBIE MPUMEPLI TOTO, YTO MOTEHUMAABHO MOXET ObiTb MPU3HAHO
NAQTPOPMON: TEXHOAOTUYECKNE PELLEHUS, TAE NMOBTOPSEMAS APXUTEKTYPA
N CTAHAQPTU3UPOBOHHOE MPOU3BOACTBO AENCTBUTEABHO MO3BOASIIOT MEPEHOCUTD
AOKQA3ATEABCTBA MEXAY MPOAYKTAMU (HAMpUMeEpP, NAATHOPMblI AUMUAHBIX
HaHo4acTuny, AAS MPHK, nAQTdOpPMbl MOHOKAOHAABHbBIX QHTUTEA, MOAXOAbI
«HaBOAAWMN pparMeHT + SiRNA» Npy AOKA3AHHOW MEepPEeHOCUMOCTN KOYECTBA
n 6e3onacHocCTN).

B kayecTBE€ COMHUTEABHBIX MPETEHAEHTOB HA CTATYC FDA HO3bIBAET peLlleHus,
KOTOopble AMBGO CAULLKOM ObLmMe U AGBHO CTAHAQPTHbI (M MOTOMY HE AQAYT
AOMOAHUTEABHbBIX 9P PEKTUBHOCTEN), AMOO CAULLKOM HYyBCTBUTEABHbI K BXOAHBIM
napamMeTpaMm, YTobbl PeAAbHO ObiTb CTAHAQPTUIUPOBAHHOM NAQTHOPMON,

AMBO OTHOCHTCS K 30HAM, TAE PETrYAATOPHASA AOTUKA YX€ YCTPOEHA MHAYe
(HanpuMep, TEXHOAOTMN AOCTABKN Yepes YCTPOMNCTBA).

CraTtyc nAATHOPMEHHOMN TEXHOAOTUN — BTO KOHTPAKT AOKO3ATEABHOCTU
MeXAY Pa3pPabOTYMKOM U PETYASTOPOM: PA3PABOTYMK MOKA3LIBAET, YTO MAATGOPMA
CTAOUABHQ, NMEPEHOCUMA N AQET SKOHOMUIO PETYASITOPHOIO U HAY4YHOTO TPYAQ;
pPEeryAaTop, B OTBET, FOTOB CUCTEMHO OMUPATLCS HA YXE MPUHATbIE AQHHLIE
O NAaTdOopPMeE NMpPKU PACCMOTPEHUN NMOCAEAYIOLWMX NMPOAYKTOB.

B NpaKkTMyeCckoM nAGHe NOTEHUMAABHO NAQTPOPMUPYEMDBIE PeLleHns YAODHO
AEAUTb HO ABO KAQCCQ: TEXHOAOTMU C TUMOBLIM MPUHLMIOM AENCTBUSA U TEXHOAOTUMN
C obLLEN APXUTEKTYPON AOCTABKM. K NepBbIM OTHOCATCS, HANMPUMEP, OTAEAbHbIE
NAOTPOPMbI HO OCHOBE HYKAEMHOBLIX KNCAOT, AHTUTEA, CRISPR/Cas MAM KAETOYHbIX
TEXHOAOTMN; KO BTOPbIM — BUPYCHbIE BEKTOPbI, AITMAHBIE HOHOYACTULbI U UHbIE
CUCTEMbI AAPECHOMN AOCTABKU. TOKAS pAMKA MOMOraeT OTAUYATb AENCTBUTEABHO
NMAQTPOPMEHHbIE PeLleHUs OT MPOCTOro NepeyHs GUOTEXHOAOTNYECKNX
MOAOABHOCTEWN.

C nepeBoOAOM UCXOAHOTO AOKYMEHTA FDA MOXHO O3HOKOMUTLCS B PA3AEAE
«MPUAOXKEHUEN.

NCcTOYHUKMN:
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https://www.fda.gov/media/178928/download
https://pmc.ncbi.nlm.nih.gov/articles/PMC11279857/
https://www.govinfo.gov/content/pkg/COMPS-973/pdf/COMPS-973.pdf

- 2. Kenchl

&

Ha AQHHBIN MOMEHT OPULIMAOABHO U3BECTHO ABA CAyYas BblaaYM FDA ctatyca
nAaTdopMeHHOM TexHoAornm (PTDD). OAMH U3 KOTOPbLIX 3AKOHYNACSH QHHYAUPOBO-
HVUEM BbIAQHHOTO pa3peLleHus.

2.1. Sarepta Therapeutics. TpnyMmo n nasaeHune: oT3biB CTATYCA
PTDD

Sarepta Therapeutics BOWAQ B MICTOPUIO KOK ABCOAIOTHBIN MMOHEP NPOrPAMMBI
PTDD ot FDA. B ntoHe 2025 roaa 6biA BbIAGH 3TOT CTATYC MO TEXHOAOTMU TAAVIh74 —
PEKOMOUHAHTHOIO AAEHOACCOLMNPOBAHHOTO BUPYCHOTO BEKTOPA. BekTop
NCMOAb3OBAACSH KOK CUCTEMA AOCTOBKU NTEHOB B HECKOABKUX MPOrPAMMOX reHHOW
Tepanuu Sarepta, BkAaouyas oA0bpeHHbIn FDA npenapar Elevidys ans AeveHus
MbILLEYHON ANCTPOOUM AIOLLIEHHA N 9KCNEPUMEHTAAbHBIM SRP-9003 (bidridrogene
ebopavovec) aAns AedeHUusa BeTa-capkrankaHonatum tuna 2E/R4 (LGMD2E)?. HoBbli
CTATYC MO3BOASIA MEPEHOCUTb AQHHBIE MO 6E€30MACHOCTN U MPOU3BOACTBY
Ha HoBble IND/BLA, AaBaS, KO3AAOCH Obl, 3€AEHbIV CBET HOBbIM PA3PADOTKAM.
AKLMM KOMMNAHUM CPa3y NMPMOaBuAM 12 NyHKTOB®.

Ho 6yKBAABHO 30 OAMH MECSL, MPOUCXOAST BOAbLUME NEPEMEHDI. B MCMbITAHUAX
SRP-9003 (LEGMD2E) n NOCTMAPKETUHIOBOM UCMOAb30BAHUM Elevidys nornbatot
TPY NALMEHTA OT OCTPOMN NEYEHOYHON HEAOCTATOYHOCTMU.

B nione FDA BbinycKkaeT npecc-peAms, NpUHMMAET peLlleHne O AULWLIEHMN CcTaTyca
PTDD koMnaHum Sarepta, TaK KAK 13-3a MHUMAEHTOB ObIAQ MOCTABAEHA
MoA COMHEHME HOAEXHOCTb NAATPOpPMbI®. KpoMe Toro, ObiA MOANMMCAH OPULIMOAb-
Hbl NpPuKa3 FDA 0 NPMOCTAOHOBKE KAMHUYECKNX UCCcAepA0BAHMM o IND Ha ncnelta-
Hus ¢ rAAVrh74 v 3aMmopoxeHbl NocTaBku Npenaparta Elevidys® (B utore Elevidys
OCTAACS OAOBPEHHBIM, HO C OBHOBAEHMAMK MO 6E€30MNACHOCTM)C.

XOT KOMMAOHWSA CTAOPAAACH AOKQ3QATb TOT PAKT, YTO CMEPTU HE BbIAN CBA3AHDI
Cc camMuMm BekTopoM U Elevidys 6e3onaceH, pelweHne FDA GbIAO OKOHYOTEAbHbIM’,

Takum obpasom, kenc Sarepta Therapeutics mokasaa, kak PTDD ysa3BMM K HOBbIM
AOHHbIM O 6€30MACHOCTN AOXE AASl PAHee ycnelHbix NnAatdopMm. Cenvac Sarepta
dokycupyeTcs Ha ApPYrix Bektopax, a FDA yCUANAO MOHUTOPUHIT AAV-Tepaninin
(0AEHOACCOLUMNPOBAHHBIX BUPYCOB) MOCAE MHUMAEHTOB C Sarepta, ocobeHHO
o6paLLas BHUMAHME HO PUCKKM OCTPOW NEYEHOYHON HEAOCTATOYHOCTH.

2.2. Krystal Biotech. OT Ma3n AAS KOXU K TAQ3HbIM KAMASM

CHayaaa Krystal ycnewHo BbiNnyCTUAQ npenapart Vyjuvek — reAb ¢ HepenAnum-
pytowmmcs HSV-1-BekTopoMm, KOTOPbIN A0CTaBASET pabouunin reH COL7AT1 npsimo
B KAETKUN KOXWN AAS A@4EHUS ANCTPODUYECKOTO DYAAE3HOTO AMMAEPMOAN3CE,

K 2025 roay npenapaTt CTAA KOMMEPYECKU yCneLwHbIM U HAOKOMUA GOAbLLION
MQACCMB AQHHbIX MO 6e30MACHOCTU, YTO CAEAAAO HSV-nAaTdopmMy PpakTnyeckm
rotoBon anst FDA: noBTopseMon, MacwtabmnpyemMmomn 1 ynpaBASEMON B MPOMbILL-
AeHHOM MacwTabe. N B oktabpe 2025-ro KOMNAHUSA MOAYYUAQ CTATYC
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https://www.aabb.org/news-resources/news/article/2025/06/12/fda-grants-first-platform-technology-designation-to-sarepta-s-viral-vector
https://ru.investing.com/news/company-news/article-93CH-2786908
https://www.fda.gov/news-events/press-announcements/fda-requests-sarepta-therapeutics-suspend-distribution-elevidys-and-places-clinical-trials-hold?_bhlid=e1767a72cb950f79cf9b92b21c3b8b37025bfd4c
https://www.fda.gov/news-events/press-announcements/fda-requests-sarepta-therapeutics-suspend-distribution-elevidys-and-places-clinical-trials-hold?_bhlid=e1767a72cb950f79cf9b92b21c3b8b37025bfd4c
https://www.fda.gov/vaccines-blood-biologics/tissue-tissue-products/elevidys
https://www.reuters.com/business/healthcare-pharmaceuticals/us-fda-adds-strongest-warning-sarepta-gene-therapy-after-fatal-liver-injuries-2025-11-14/
https://www.fda.gov/vaccines-blood-biologics/vyjuvek

2. KENCbI

NAQTOOPMEHHON TEXHOAOTUN AASI TEHETUYECKN MOANDULIMPOBAHHOIO, HEPENAK-
LIMPYIOLWLErocsa BUPYCHOro BeKTopa Ha ocHoBe Herpes simplex virus (HSV-1)°.

Caeaytowmm war Krystal Biotech — nepeHoc aton NAQTHOPMbI B APYTYIO
obAacTb. TaKMM 0B6paA30M, MOSBUAUCH FTAQ3HbIE KANAM KB801 AAS Ae4YeHUs Henpo-
TPOPUYECKOro KepaTtuta, rae 1ot xe HSV-1 poctasaset reH NGF B anuteAnn
porosuubl'® ',

C HAYYHOWM TOYKM 3PEHUSA DTO MOLLHbIM APryMEHT: OAHA U TA Xe NAaTdopMAa
(BekTOp, 6A30BAS KOHCTPYKLMS, MPOU3BOACTBEHHbIV MPOLLECC) AEMOHCTPUPYET
BOCMPON3BOAMMOCTb B ABYX PA3HbIX TKAHSX, MPY 3TOM OCTAETCS AOKAABHOM
n peaosnpyemon. KomnanHusa suamnt B PTDD BO3MOXHOCTb YCKOPUTb PA3paboTky
KOHBEMEPA reHeTUYECKNX AEKAPCTB, HOUYMHAA € KB8OT AAS Ae4eHUs HENPOTPO-
dpuryeckoro kepatmta'?,

2.3. ToTeHWUAAbHbIE KOMIMAHUN AAS NMporpamMmmbl PTDD

Mo AaHHBIM BioSpace'?, koanyecTtBo 3anpocos Ha PTDD BeipocAo Ha 300%
rnocae obHoBAeHUs pykoBoACTBA FDA B Mmae 2024 ropa. HeBnpyCHble NAQTPOPMbI
(AOC, Base Editing) n onTMmnanpoBaHHble AAV MOAYHAIOT NPENMYLLLECTBO HAO POHE
ypokoB 6e3onacHocTn 13 kenca Sarepta. NMoayyenne ctatyca PTDD moxeTt cTtatb
KAIOYEBBIM GAKTOPOM YCKOPEHUS PA3PABOTKN U CHUXEHUS 3ATPAT AAS KOMMAHUI
C MOAYAbHbBIMU TEXHOAOTUSAMM.

CoranacHo aHaAuzy BioSpace, onybAnKoBaHHOMY B cTaTbe «6 Biotechs With a
Shot at the FDA's Platform Technology Designation»'4, psia GuotexHoAorn4eckmx
KOMMNAHUN OOACAQET 3HAYNTEABHBIMU NEPCMEKTUBAMU AAS MOAYHEHUS CTATYCA
NAATPOPMEHHON TEXHOAOTUU. HMXe B TaBAMLLE NPEACTABAEHbBI BO3MOXHbIE
KaHAnAQOTH Ha cTtatyc PTDD.

TabAanua 1 — MNepcnekTnBHble KOMMAHUU HA NMoAy4YeHue ctatyca PTDD,
no MHeHuto BioSpace

KoMnaHus TexHoAorus, nAaTpopma OonucaHue
Avidity Biosciences MNaatdpopma AOC, AOC-nAaTdOpMa — 3TO MOAYABHAS CUCTEMA
coyetaloLWwaa aHTUTEAD AOCTABKUW AEKAPCTB, paspaboTaHHas Avidity
C OAUTOHYKAEOTUAOMU Biosciences (cen4vac Novartis). 13 oktabps
(siRNA/PMO) 2025 6bIAG NPOBEAEHA MOAOXUTEABHASA pre-BLA-

BCcTpeya ¢ FDA no npenapary del-zota
(npenapart Avidity Biosciences ana AedeHus
MbILIEYHOW ANCTPOGUU AlOLWEHHA). [ToaTomy
BioSpace oxuaaeT noaa4vy 3asBKM HO CO3AQHME
NAATOOPMEHHOW TEXHOAOTUN.

Dyne Therapeutics Naatpopma FORCE NMaatpopma NpeAHA3HAYEHO AASI AOCTABKM
PMO, ASO 1 6eAKOB B MbILLLbI U MEeYEHb.
KAnHmnyeckmne aAaHHbIe No nporpaMmmam DMD,
DM1 1 6oAe3HM NoMne AEMOHCTPUPYIOT
yCTON4YMBbIE TEpAneBTnieckmne adpdekTol.
YHMBEPCAABHOCTb CUCTEMbI AEAQET €€ MOAXO-
ASILLLEN AASl MEPEHOCA AQHHbBIX HO MHOXECTBEH-
Hbl€ MHAVKALMN, YTO COOTBETCTBYET
TpeboBaHMsSM FDA K MACLUTABUPYEMOCTH.

CRISPR Therapeutics CRISPR/Cas9 ex vivo FDA yxe paHee 0p06puao Casgevy Kak
reHHoe AEKOAPCTBEHHbIN MPOAYKT KOMMAHUM AAS ABYX
PEAAKTUPOBAHME MOKA3AHWUIM: CEPMNOBUAHO-KAETOYHAS AHEMUS
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https://www.globenewswire.com/news-release/2025/10/14/3166102/0/en/Krystal-Biotech-Receives-FDA-Platform-Technology-Designation-for-HSV-1-Viral-Vector-Used-in-KB801-for-the-Treatment-of-Neurotrophic-Keratitis.html
https://app.researchpool.com/index.php/company/krys-us5011471027-krystal-biotech-inc-MN1jVe8TMn/press/krystal-biotech-inc-krys-krystal-biotech-receives-fda-platform-technology-designation-for-hsv-1-VYJL4wpun3
https://www.fda.gov/media/168356/download
https://www.globenewswire.com/news-release/2025/10/14/3166102/0/en/Krystal-Biotech-Receives-FDA-Platform-Technology-Designation-for-HSV-1-Viral-Vector-Used-in-KB801-for-the-Treatment-of-Neurotrophic-Keratitis.html
https://www.biospace.com/fda/6-biotechs-with-a-shot-at-the-fdas-platform-technology-designation
https://www.biospace.com/fda/6-biotechs-with-a-shot-at-the-fdas-platform-technology-designation

2. KEVICB

TabAamua 1 (OKOHYaHUE)

KoMnaHus

TexHoAoOrUs, NnAaTdopmMa

OonucaHue

CRISPR Therapeutics

Beam Therapeutics

uniQure

Rocket
Pharmaceuticals

CRISPR/Cas9 ex vivo
reHHoe
PEAOKTUPOBAHNE

TexHonorust Base
Editing in vivo — 2710
CMeLMAAN3NPOBAHHAS
CUCTEMA FEHHOro
PEAOKTUPOBAHMS,
MO3BOASIOLLASA M3MEHATb
OTAEAbHbBIE HYKAEOTUARI
AHK HenocpeaACTBEHHO
B OPraHnamMe naumeHTa
(in vivo)

Naatpopma

AAVS5 kancua ¢ ITR

n LP1-npomoTtopom

AAS MEeYEeHOYHON
aKcnpeccun TpaHCreHa

/AEHTUBUNPYCHAOS
reHHas Tepanus
reMornoaTnyeCcKmnx
CTBOAOBbIX KAETOK

(aekabpb 2023-ro) 1 TPAHCPY3UOHHO-30BUCUMAS
6eta-tanaccemms (sHBApb 2024-ro).
PaspabaTtbiBaemble CTX112 n CTX131 opueHTtu-
POBAHbI HO OHKOTEMATOAOTUIO U AYTOMMMYHHbIE
3a6oAeBaHMA. HaAnuyre oA0BpEHHOIo NPOAYKTA
C BOAMAVPOBAHHOWN NAATHOPMON MO3NLLUOHUNPY-
eT KOMMAHUIO KAK AUAEPA CPeAn MPEeTEHAEHTOB

Ha PTDD.

TexHoAorug Base Editing No3BoAsieT U3MeHATb
oAHY 6a3y AHK 6e3 ABOWMHbIX PA3PLIBOB, CHUXAS
PUCK reHOoTOKCUYHOCTU. [Mporpammel no AATD

M GSD1a HOXOASATCS HO PAHHUX KAUHUYECKMX
CTAAMAX C MHBECTUUMSAMM Pfizer B pasmepe

1,35 MAPA AOAAQPOB. BbICOKOS TOYHOCTb
PEAOKTUPOBAHNSA COOTBETCTBYET KPUTEPUSAM
PTDD well-understood and reproducible.

KoMnaHma — kaHAMAAT Ha PTDD, no MHEeHUo

BioSpace, 6aaropaps paHee oaA0b6peHHOMY FDA
npenapary Hemgenix AAa Tepanum reModuAnm
B. [Mocae oTMeHbl Sarepta AHOAUTUKU BUAST
uniQure KaK CAEAYIOLLETO AMAEPA.

PaspaboTtaHHbiv npenapar Kresladi

AAa LAD-1 aoemoHcTpupyeT 100-npOoLEeHTHYIO
BbDKMBAEMOCTb NaumeHToB. RP-L102 aAna aHeMunu
OAHKOHW MOKA3bIBAET CTOMKYO r€eHETUYECKYIO
Koppekumto. CTABUABHOCTb A€HTUBUPYCHbIX
BEKTOPOB NO CpaBHEHMIO ¢ AAV noBbIlWaeT
LLIOHCHI HO NMPU3HAHME NAATOOPMbI B 0OAACTU
Tepanum reMonoa3TMYECKMNX CTBOAOBBIX KAETOK.

AHOAM3 BioSpace BbISBASIET PSA KAIOYEBBLIX CXOACTB CPEeAU BblAEAEHHbIX
KOMMAHWIN, KOTOPbIE AEAQIOT X CUABHBIMU KOHAMAOTOMM HO MOAYYEHME CTATYCA
NMAQTGOPMEHHON TEXHOAOTUN. BO-nepBbIX, POKYC HA rEHHOM N KAETOYHOM Tepanuu
AAS PEAKUX 3000AEBAHUN. BO-BTOPbLIX, HOAMYME paHee oA0OpeHHbIX FDA
NpenapaToB, HOAUYNE KAUMHNYECKNX ACQHHBIX. B-TpEeTbMX, MOAYABHOCTL N YHUBEP-
COABHOCTb NAATHOPMbI. DTN 0BLLME YepPTbl COOTBETCTBYIOT CTPOTUM KPUTEPUSIM
nporpammel PTDD: well-understood, reproducible, scalable n multipurpose

NAQTHOPMBI.
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3. O630p MHEHUN

MNocae nybAankaumm npoekta pykosoacTtsd FDA B mae 2024 roaa B npodec-
CUOHOABHOW CPEAE MAEIO B LLEAOM OLLEHMBOAM KAK NOMbITKY «UMHCTUTYLIMOHOAN-
3UPOBATb NAATGOPMEHHbLIN MOAXOA», TO €CTb 3aPAHEE COrAACOBbLIBATb
C PEryAaTOPOM, KOKME DSAEMEHTBI TEXHOAOTMN N KOKNE MACCUBbBI AGHHBIX MOTYT
MepPeHOCUTLCS MeXAY NPOAYKTAMU, YTODLI COKPALWLATL MOBTOPAEMOCTbL 9KCMepTn3
1 pabot B paspaboTke n NponsBoAcTBe . KOpmnandeckme n peryasiTopHble
KOHCYAbTOHTbI TPOKTOBAAM PYKOBOACTBO KAK OO BbACHEHNE MEXAHN3MA
NepenCcrnoAb3OBAHUA AOHHBIX 1 AEAQAU OKLLEHT HO NPEACKA3YEMOCTU NPU YCAOBUN
KOPPEKTHOro 060CHOBAHMS NEPEHOCUMOCTU M YNPABAEHUS PUCKAMU PASANYNI
MeXAy NpoAykTamm'®, CKenTmumM3amM B OTHOLLEHNM MNPOEKTA 3AKAIOYOETCS B ABYX
MYHKTAX:

1. MporpaMmMa ¢ CAMOro HA4YAAQ BbIFASAUT Y3KOW MO BXOAHBIM YCAOBUSAM (HYXHO,
4YTOOblI TEXHOAOTUS YXE ObIAQ B OAODPEHHOM NAU AULLEH3UPOBAHHOM MPOAYKTE

1 OGbIAV NPEABAPUTEABHBIE AOKA3ATEALCTBA MPUMEHUMOCTU AN Bonee

4yeM OAHOTro MPOoAYKTA) ',

2. OtCcyTCTBYET NYBAUYHBIN PEECTP TEXHOAOTMN U 3AIBUTEAEN, MOAYHYMBLLMX CTATYC,

MN3-30 YEro BHELIHNUM HABAIOAQTEASIM CAOXHO OLLEHMBATH MACLUTAD

N YCTONYMBOCTb MNPAKTUKN'E.

Kenc ¢ npncBoeHMEM 1 OT3bIBOM CTATYCA Y Sarepta Therapeutics cMecTua
TOH OOLWECTBEHHOTO OOCYXAEHMS B MAOCKOCTb PETYAATOPHON OCTOPOXHOCTU
n 6e3onacHocTn. B odpuumanbHoM coobuieHnn FDA cBA3AAO OT3bIB CTATYCO
C HOBOW MHPOopMaALMen nNo 6e30nNACHOCTU 1 MPAMO YKA3AAO, YTO NpPeABAPU-
TEAbHbIE AOKO3ATEABCTBA CTAAU HEAOCTATOYHBIMU AASl BBIBOAQ O MPUMEHNUMOCTU
nAaTdopMbl Boree YeM B OAHOM NpoAyKTe 6e3 puckos'. B HOBOCTHOM NoBecCTke
BOKPYr AQGHHOMN CUTYAUUU 30KPEMUAUCH ABO KOHPAUKTYIOLWMNX MHEHUS:

* MO3NLUNS PETYAITOPA MCXOAUT N3 AOTUKM BE30MACHOCTUN, COTAQCHO KOTOPOW
N oOHAPYXEHNN PUCKOB NMAATGOPMA HE MOXET CHMUTATLCSH NMEePEHOCUMON
HQ HECKOABKO MPOAYKTOB, O 3HAYUT, CTATYC AOAXEH ObiTb OTO3BAH,

TOK KOK HE BbINMOAHSIETCS KAIOYEBOE YCAOBME MPOrPAMMbl — BO3MOXHOCTb
MCMNOAb30OBAHMS TEXHOAOTUN B HECKOABKMX MPOAYKTAOX 6e3 yuwepba
ANS 6Ee30MaCHOCTH;

e COOOLLECTBO MHBECTOPOB U AQHAAUTUKOB TPOKTYIOT AeNCTBUA FDA KOK peryas-
TOPHYIO HEMPEACKO3YEMOCTb; HEKOTOPbLIE AQXKE CYUTAIOT, YTO OHWM MOTYT ObITh
BOCMPUHATBI KOK NEPECTPAXOBKA 13-30 BHELWHETO AOBAEHUSA U PENYTALMOHHbBIX
$OAKTOPOB, O HE TOABKO M3-30 KOYECTBEHHO HOBOW HAYYHOW MHDOPMALINN.

MNMapAaAAEeAbHO OTPACAEBbIE 0630Pbl CAEAAAN BbIBOA, 4TO FDA 3TKM WIarom
MPOAEMOHCTPUPOBAAO: NAATHOPMEHHAS AOTMKA HE OTMEHSET HEOBXOAMMOCTb
MPOAYKT-CNEeLMNPUYHBIX AGHHBIX, OCOBEHHO B KAQCCAX TEXHOAOTUN, TAE PUCKU MOTYT
MPOSBAATbCH HEPABHOMEPHO,

Bropoe nybamnyHoe npuceoeHune ctaryca (Krystal Biotech, Hepenanuypytowmm-
cs HSV-1-BekTOp) B oKTA6pe 2025-ro NpoPUAbHbIE MEAMA U AHOAUTUKU OMNMUCAAU
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https://www.fiercebiotech.com/biotech/fda-rolls-out-platform-technology-guidance-smooth-future-regulatory-encounters
https://www.dlapiper.com/en/insights/publications/2024/06/fda-issues-platform-technology-designation-program-for-drug-development-draft-guidance, https://www.regulatoryrapporteur.org/regulatory-procedures/navigating-the-fdas-platform-technology-designation-key-insights-and-best-practices-for-drug-manufacturers/884.article
https://www.reuters.com/business/healthcare-pharmaceuticals/sarepta-says-it-wont-comply-with-fda-request-stop-shipping-gene-therapy-elevidys-2025-07-18/
https://www.investors.com/news/technology/sarepta-stock-elevidys-gene-therapy-fda-request/
https://www.biopharmadive.com/news/sarepta-platform-technology-designation-gene-therapy-rare-disease/749845/
https://www.pharmexec.com/view/recapping-the-sarepta-saga-and-implications-for-industry, https://www.cgtlive.com/view/fda-revokes-sarepta-platform-technology-designation-muscular-dystrophy-gene-therapy-vector-following-patient-deaths

3. OB3OP MHEHUI

KOK CUFHOA AGAbBHENLLETO PA3BUTUS NPOrPAMMEI, HO, BEPOSITHO, C eLle bonee
CTPOIMMM BHUMOHMEM K FPAHULLOM NEPEHOCUMOCTU U K AN3ANHY AOKO3ATEABLCTB.
Ob6CcyXAEHUs BOKPYT 3TOTO KEMCA CBOASATCSA K BO3MOXHOCTU MPUMEHEHMS CTATYCa
B HETPUBUAABHbIX CLLEeHapUsIX (MOBTOPHOE BBEAEHME, AOKOAbHbIE GOPMbI AOCTABKM)
M K BOMPOCY, KOKNE PUCKU MOXHO CYUTATb OBLWLMMU AAS MAQTHOPMbI, O KAKNE
OCTAIOTCH YHUKOAABHBIMU AASl KOHKPETHOFO MPEenApATa 1 ero NpUMeHeHus?',

Taknm oBpa3oMm, MO AUHMM HOBOCTEN, OTPACAEBbLIX PA3BOPOB, IOPUANYECKUX
30METOK N aKaaeMmnyeckoro obcyxaeHus 2024-2026 rr. MOXHO CHOPMYANPOBATb
AOCTATOYHO LEeAbHOE OBLWEeCTBEHHO-3KCMEePTHOE BOCNPUSATHE NMPOrPAMMBbI:

1. IHCTPYMEHT BOCMPUHNUMAETCSH KOK MePCNeKTUBHbIN, HO PAHHUA N PEAKUI.

C 2024 roaa B NyBAMYHOM NOAE UTYPUPYIOT EAVHUYHBIE MPUCBOEHMS,

a HE MOCCOBQS MPAKTUKA; 3TO YCUAMBAET OXUNAOHNE MHAUBUAYAABHOTO

PACCMOTPEHUS KOXAOIO 3AnMpPOCA M BbICOKOM MAQHKN AOKA3ATEABHOCTMU.

2. [AOBHQOS 30HQO MHTEpEeCca — nepeAaoBblie Tepanmn (NPexAe BCero reHHas
TEpPANUa N BEKTOPHbIE TEXHOAOTUM): MMEHHO TAM MOBTOPSAEMOCTb TEXHOAOTUN
M NPOUN3BOACTBEHHbBIX KOHTYPOB NOTEHLUMNAABHO AQET MAOKCUMOABHbBIN 3 dEKT.

3. be3onacHoOCTb — «PyOUABHUK», KOTOPLIN MOXET OOHYAUTb CTATYyC. MNpeueaeHT
Sarepta Therapeutics 3akpennA MHEHME, YTO NPU NOSBAEHUN CEPbE3HOMN
BEPOSATHOCTM PUCKQA PETYAITOP BYAET roTOB OTO3BATbL CTATYC, ACKE €CAU
NAATOOPMA YXe LWMPOKO UCMOAb3YyETCS.

4. NMporpaMmMa YCUAMBAET 3HAYEHNE KAYECTBA N NPOUN3BOACTBA KAK LLEHTPAO
MAATHOPMEHHOMN TEXHOAOTUN. B ACKYCCUM MOCTOSAHHO MOBTOPSAETCS,
4YTO PEAABHAS SKOHOMUS BO3HUKAET TAM, FTA€ MOXHO NEPEHOCUTb OOOCHOBAHMS
NO NPON3BOACTBEHHOMY MPOLLECCY, KOHTPOAKD KAOYECTBA N CTADUABHOCTH,

TO €CTb MAATGOPMEHHASA TEXHOAOTUS AOAXKHA ObITb MPEXAE BCEro

BOCMNPOM3BOAVMMOMN N CTOHAQPTU3INPYEMOMN.

5. OcTaloTCa BONPOCHI K NMPO3PAYHOCTU U NPEACKA3YEMOCTU MPUCBOEHUS CTATYCA.
BHelHeMy PbIHKY TPYAHO OLLEHUTb MACLUTAGLI NPOorpaMmel 6e3 Nny6AnYHOro
CMMUCKA 1 6e3 HOKOMAEHHOM MPAKTUKU; N3-30 3TOTO YACTb OBCYXAEHUNS YXOAUT
B MPOrHO3bl U TAAQHUS: KTO CACAYIOWMNNA KOHAMAQT N KOKNE TEXHOAOTUN
PEryAITOP COMTET AOCTATOYHO 3PEALIMU.

6. Hay4yHo-aKkCcnepTHOSA (OKOAEMMYECKAS) OLEHKA OCTOPOXHO MO3UTUBHAOS:
MHTEPBbIO-UCCAEAOBOHME NO BOCMPUATUIO MPOTrPAMMbI 30MHTEPECOBAHHbLIMUA
CTOPOHAMM OTMEeYaeT NOTEHLMAA AAS PEAKMNX U YABTPAPEAKNX 30060AEBAHNI,
HO MOAYEPKMBAET, YTO YCMNEX 3ABUCUT OT TOrO, KOK BYAYT peLueHbl MpAakTnYeckmne
Bbl30Bbl (AOKO3ATEABHOCTb MEPEHOCUMOCTU, FTPAHULBI MPUMEHEHUS,
OPraHM3ALMOHHASA PEaAU3ALLUA).

MporpaMma crtaryca NnAaTGopMeHHON TEXHOAOTMK FDA cenyac BOCNpUHMMO-
€TCS KAK NPABUABHAS MO 3AMbICAY, HO CTPOro OrpAHMYEHHAS MO NPUMEHUMOCTHU
M NOKA HE MACLITABMPOBAHHAS.
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YACTb II
POCCUNCKA4
NMEPCNEKTUBA

.




1. [NloTeHUNAAbHble NAATHOPMEHHbIE
TexHoAormm B Poccum

B pOCCUNCKOM KOHTYpE «XEeACHET» YXXe CHOPMUPOBAACS MYA KOMMAHUN
N KAMHUYECKUX LLEHTPOB, KOTOPbIE BEAYT PA3PADOTKY HE EAMHUYHBIX MPOAYKTOB,

QA TEXHOAOTMYECKUX AUHUI, MOTEHLMAABHO NMPUTOAHbIX AASI MAQTOOPMEHHOTO
peryanposaHus B Aormke FDA PTDD: MOBTOPHO UCMOAb3YEMOE TEXHOAOTNYECKOE
AAPO, BOKPYT KOTOPOro NOCAEAOBATEABHO CO3AAIOTCS PA3HbIE MPENAPAThI.

3TO HE TOABKO PAHHKME PA3PABOTKM, HO U NPUMEPDLI C BBIXOAOM HO PbIHOK
(nanasmMmaHas AHK-tepanus), a TaKXe AMHEWKWN, TA€ OAHOBPEMEHHO MPUCYTCTBYIOT
KQHAMAQTEI HO cTaamax noncka, AKN, KN (BakuyHHbIE BeakoBble NAATdopMbl, AAV-
reHotepanus, CAR-T), UTO yXXe cenvyac AeAdeT BOrnpoc nepeHocnmMmocTtn yactnm CMC
N AOKQ3ATEAbHOM 6A3bl MPAKTUYECKUM.

EcAn ncnoab3oBatb BoAee CTPOryo TUMOAOTUIO, TO POCCUNCKME NAATPOPMEH-
Hble 30AEAbl MOXHO YCAOBHO PA3AEAUTb HO ABA KAQCCQ: PELUEHUS C TUMOBbLIM
MPUHLMNOM AENCTBUS N peLLleHnst C obuen CUCTeMon AOCTABKU. B nepBom cayvae
BOCMPOM3BOANTCS OA30BLIM MEXAHU3M UAU KOHCTPYKLMS MPOAYKTA, BO BTOPOM —
APXUTEKTYPA NEPEHOCA AENCTBYIOLLENO HOYOAQ B KAETKY AU TKOHb-MULWLEHDb. TaKas

PAMKQA MO3BOASET PACCMATPUBATL POCCUNCKMNE MPUMEPBI HE KOK PA3PO3HEHHBbIN
nepeyYeHb TEXHOAOTUI, A KAK HABOP MOTEHUMAALHBIX NAQTHOPM, CONOCTABUMbIX

c norukom PTDD.

B TabAunue Huxe NPUBEAEHbI KAIOYEBbIE POCCUNCKNE MPUMEPDbI TAKMX
NAQTOOPMEHHbIX 30AEAOB: KOMMOHUWU, CYTb TEXHOAOTMYECKOTO SAPA U NepeYeHb
npenaparoB 1 KAHAUMAQTOB C AKTYOAbHBIM PEryAatopHbIM CTATYCOM.

TabAnua 2 — MNoTeHUNAABHO NAATPOPMEHHbIE TEXHOAOTMU B PD: Tekywme

npenapartbl U pG3pG6OTKI/I

KoMnaHus TexHoAoOrUs, NAQTGOPMA OonucaHue

betrychepa — «betyBakc-KoB-2» — KU (nepBuYHOS),
nAaTdopmMa pekomMmbun- AKW (6ycTtepHas); Combi 5V (rpunn + COVID-19)
HOHTHbIX BEAKOBbIX — AKW; BTX-301 (aaneprust Ha Kowek) — AKWU;
BAKLUMH HO OCHOBE BTX-401 (BMNY) — nounck kaHamaatos; BTX-501
KOPMYCKYASIPHOrO (pOTABMPYC) — MOUCK KAHANAQTOB
AABIOBAHTA (B6ETYAUH)
HekcTtreH — reHHoTepa- | «HeoBACKYAreH» — PbIHOK (MWeMUS HUXKHUX
neBTn4YeCcKas NAATHop- KoHeyHocTen); KM (cMHaApoM aAnabeTtnyeckonm
MQ HO OCHOBE PEKOM- cTonbl); KN (MHTEPCTULMAABHBIA LNCTUT); POHHSAS
OGUHAHTHOM NAQ3MUAHOM | ctaamst/AKN (QHAPOreHHAs aAoneLums); MoUCK

MAO «ApTreH AHK (Tepanestnyeckumim (TpaBMbI Nepudeprnvecknx HEPBOB)

6uotex» (artgen.ru)?2 QHruoreHes/pocT
KOAAQTEPAAEN)

FeHoTaprer — reHHbIN
TPAHChEP C MOMOLLBIO
AAV-BEKTOPOB AAS OP-
GAHHBIX HENPOMBILLEY-
HbIX 3060AEBAHUMN

MNpoTeoMapuH — NAQT-
dOopMa AEKAPCTB HA OC-
HoBe BAPUABEAbHbIX
dPArMEeHTOB «OKYAbUX
AHTUTEA» (HOHOTEA)
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GT DF 102 (ancoepanHonatms; AAV-npenapar)

AKN

HaHoteaa (MHrMbutop PD-L1) — nouck

KOHAMAQTOB


https://artgen.ru/development/preparaty/

TabAnua 2 (OKOHYAHUE)

1. OB3OP MPOTPAMMBI

KomnaHus TexHoAoOrUs, NnAatpopma OnucaHue

MabNEXT — naatdpopma | KaHamaat BCD-272 (6pOHXMAABHAS ACTMA) —
PEKOMOUHAHTHbIX POHHSA pa3paboTka 3asepeHd B 2024-m, KM
QHTUTEA/IMMYHOLINTO- CTAPTOBAAO B 2025-m23
knHoB/fusion-6eAkoB
(eAMHbIE MOAXOARI

AO «BUOKAA» K AM3ANHY MOAEKYA

(biocad.ru) M CMC)

GeneNEXT — naatdop-
MEHHQOSI TEXHOAOTUS
MOAYyYEeHUs pekoMbun-
HOHTHbIX AAV-BeKTOpPOB
(rAAV) AAq in vivo/ex
VivO reHHOW Tepanuu

ApPBEHOKOreH CaHMApBOBeK (reHoTepanus

reMmodunAnmn B) — NoAGHO AOCbe

HQ perncTpaumto; AaHHsle I-Il (ANB-002-1/
SAFRAN), naaH Habopa B Il pasy (ANB-002-2/
MAGNOLIA)**

AO «TEHEPUYM»
(generium.ru)

AAV-nAatpopma reHHOon
Tepanum (in vivo
AOCTOBKQA TEPAMNEBTU-
YeCKOro reHa)

[eHHaa Tepanus MUOAUCTPOPUN AIOLLEHHO —
ctapT KN (no coobeHmnto KoMnaHum)

®rbyY «<HMUL,
reMaToAormm»
MuH3ApaBa Poccumn
(blood.ru)

[OCNNTAABHO-NPOU3-
BOACTBEHHAS NAATHOP-
Ma CAR-T (KAETOYHbIE
reHotTepaneBTn4yeckme
AlN: Npon3BOACTBO +
KOHTPOAb KOYeCTBA +

«YTxedppa» (reMareHAEKAENLLEA) — MOAYHEHO
paspelweHne MuHaapasa PO n ctaptoBano KN
(-l paza)*

KAMHMYeckoe
npUMeHeHne)

®reyY «<HMUL, MNaatdpopma «HEOOHKOBAK» — paspelwieHue

pPaAMOAOTUN» MePCOHAAN3NPOBAHHBIX | HAO KAMHMYecKoe npumMmeHeHne (HMUL,

MuH3ApaBa Poccumn
(new.nmicr.ru) +
naptHepsbl (HULSM
nMm. H.®. Tamaaeu;
HMMWL, oHkoAOrMn
nM. H.H. BAOXK1HAO)

HeOoaHTUreH-crneundu-
yeckunx MPHK-BakuUWH
(CKBO3HOW KOHTYp:
CEKBEHNPOBAHNE —
BbIOOP HEOQHTUIEHOB —
cuHTe3 MPHK — Bbinyck
VHANBNAYOABHOWN
cepumn)

paanonornn); «Heosak-POHL,»/«HeooHKoOBAK»
(MEAOHOMA) — OTAEAbHOE pa3peLleHne AN
HMWL, oHkoAoruum um. H.H. BAoxmHa?

ACGHHbIE TAOAKMLBI MOKA3bLIBAIOT, YTO B POCCUM yXe eCTb NPEeTEeHAEHTbI HO PEXNM,
6AM3KMIA K PTDD: M NPUXOAUTCS MHOTOKPATHO NPOXOAUTE CXOXME KOHTYPbI
MOATBEPXAEHMS KOYECTBA U BOCMPOUN3IBOAMMOCTU MPOoLLEeCCa NpU Nepexoae
OT OAHOIO KAHAMAQTA K CAEAYIOLLLEMY, XOTS YACTb PUCKOB N ATPUOYTOB KAYecTBa
onpeaensieTcs UMeHHO NMAATPOPMOMN U MOTAQ Obl OLLEHMBATLCS BOAEE MOAYALHO.
BBeaeHMe poccunckom nporpamMmbl, PyHKUMOHAABHO aHAAornyHon FDA PTDD
(c POPMAAN3OBAHHOM KBAAUDUKALMEN NAATPOPMBI, TOEOOBAHNAMM
K CONOCTABMMOCTU U KOHTPOAIO M3MEHEHUIN N BO3MOXHOCTBLIO PETYAATOPHOrO
NepencroAb3OBAHNA AAS MOCAEAYIOWMX MPOAYKTOB HO TOW X€ OCHOBE), MOTEH-
LLMOABHO CHU3UAO Obl PETYASITOPHYIO HEONPEAEAEHHOCTb N 0OBbeEM AyDOAMpYyIOLWEN
2KCNEePTU3bl AN PA3PABOTYMKOB BAKLIMHHBLIX NAATdopM, AAV/AHK-reHoTepanunm
N KAETOYHbIX NPOAYKTOB, YCKOPSS BbIBOA HOBbIX KAOHAMAQTOB B AKN/KIA
MPUN COXPOAHEHUM NMpnopuUTeTa 6€30MACHOCTU U YNPABASEMOCTU PUCKOB.
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2. HopMaTnBHO-NpPABOBOE PEryAPOBAHNE
TEXHOAOTMN PA3PADOTKN AE€KAPCTBEHHbLIX CPEACTB
B Poccumnckonm ®Oeaepaumum

2.1. YpoBHU peryampoBaHusg (EASC un PO)

1.1. MpaBo EBpasmrickoro akoHomm4eckoro corsa (EASC): peweHus Coseta
n Koaaernm EBpasmnmnckom akoHoMmnyeckom kommccum (E3K) nmetot npsamoe
AENCTBME HA TEPPUTOPUN BCEX TOCYAOPCTB-YAEHOB.

focyaapctBa-4aeHbl EADC B Lensix popMUPOBAHUSA ODLLLETO PbIHKA
AEKAPCTBEHHbIX CPEACTB B paMKax EADC 3akatounam CoradeHmne o e AMHbIX
MPUHLMMNAX 1 NPOBUAOX OBpaLLEeHUa AEKAPCTBEHHbIX CPEACTB B paMKkax EASC.

C 2074 roaa (¢ patndukaumen B 2016-m) Poccunckasa Gepepaums aBASETCS
ydyacTtHuuen aAaHHoro Coraawenus. Npasnaa EASC nmelot npuoputet
HAA HAOLMOHAOABHbLIM, B TOM YACAE POCCUNCKUM, 30KOHOAOTEALCTBOM.

1.2. HOunMoHAOAbHOE 3aKOHOAQTEALCTBO (PD):

o OepepanbHbI 3aKOH OT 12.04.2010 N2 61-03 «O6 obpaLLeHNN AEKAPCTBEHHbIX
cpeacTB» (Aanee — 3aKoH N2 61-D3), KOTOPbLIN NMPUMEHSETCS B YACTH,

He npoTtmeopevawen npasy Colo3q, U peryaAsvmpyet BOnpoChl, NepeAaHHbIe

HQ HALMOHAABHbIN YPOBEHD;

e OepAepPAAbHbIV 3aKOH OT 23.06.2016 N2 180-03 «O BUOMEANLIMHCKMX KAETOYHbIX
NPOAYKTOX» (Aanee — 3akoH N2 180-D3) peryAampyet MpoAYKThl, cCoaepXallme
XMBbIE KAETKW.

BMKIM no 3akoHy 180-O3 — 310 KAETOYHbIE AUHUM (KYABTYPbI KAETOK, CNOCOOHbIE
K BOCMPOU3BOACTBY), KOTOPbIE MOTYT UCMOAB30OBATLCH AASl BOCCTOHOBAEHUSA TKAHEN,
HO HEe ABASIOTCS AEKAPCTBEHHbLIMU CPEACTBAMU B CMbICAE 3aKOHA N2 61-03.

MNoa 3akoHoM N2 180-O3 OCTAAUCH NPOAYKTbI, KOTOPbIE COOTBETCTBYIOT
onpeaeneHnio BMKI1 n He NoANAAQIOT NOA oNpeAeAeHNe AEKAPCTBEHHOTO
CpeACTBA (HONPUMEP, AAAOTE€HHbIE KAETOYHbIE AHUU AAS PEreHepPaTUBHOMN
MeAULMHbI 6e3 TepaneBTM4ECKOro reHa).

BnoMeANUMHCKME KAETOYHbIE MPOAYKTbI, MU3rOTOBAMBAEMbIE AAS MUHAUBUAYOAb-
HOro NPMMEHEHN B MEANLIMHCKOW OPraHN3ALLMM («TOCTIMTAABHOE UCKAIOYEHME),
MOTYT HE MOAAEXATb PETMCTPALUN, HO NX OBOPOT CTPOro OrPAHMYEH PAMKAMM
MHAMBUAYOABHOIO HO3HAYEHUS U TEPPUTOPUEN OAHON KAUHUKMW.

B HacTOSILLEE BpeEMS BCE HOBblE AEKAPCTBEHHbIE CPEACTBA AOAXHbI BIBOAUTLCS
B 06opoT no npasmAaaM EASC, a paHee 3apernctTpupoBaAHHbIE HEOOXOAUMO
NPUBECTMN B COOTBETCTBME C NpaBoM EADC.

2.2. TexHoAOrMN paspabotku AekapcTs B ripase EASC

TexHonorum (AAV, HSV, CRISPR, AOC 1 Ap.) KAOCCUDULIMPOBAHbI M MOAYNHSAIOTCS
MPABUAGM PETUCTPALUM N SKCNEPTU3bI KOK «BNOAOTMYECKME AEKAPCTBEHHbIE
npenapartbl» (BAI). basosblie TPeHOBAHUA K HUM 3AKpPenAeHbl B PeweHnn CoeTa
ESK o1 03.11.2016 N2 89 «O6 ytBEpPXAECHUM [TPABUA MPOBEAEHUNS NCCAEAOBAHNN
BUOAOTNYECKNX AEKAPCTBEHHbIX CPEACTB EBPA3NNCKOro 3KOHOMNYECKOTO COO3A»
(aanee — PelwweHne N2 89 u Mpasnaa N2 89 cOOTBETCTBEHHO).
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2. HOPMATMBHO-NMPABOBOE PEI'YAMPOBAHWE TEXHOAOT U
PA3PABOTKW AEKAPCTBEHHbBIX CPEACTB B POCCUMNCKOW OEAEPALIN

CoraacHo PeweHuto N2 89 k BAI otHocATCH MMMYyHOAOTM4Yeckmne (MMMyHOBKWO-
AOTUYECKME) AEKAPCTBEHHbIE MPENAPAThl, DUOTEXHOAOTUYECKME AEKAPCTBEHHbIE
npenapaTtbl, AKAPCTBEHHbIE NPENAPATLI, MOAYYEHHbIE N3 MAA3Mbl YHEAOBEKQ,
npenapaTtbl NPOBbMOTUKOB (3YyOUOTUKOB), NpenapaThl 6bakTepmnodaros,
BbICOKOTEXHOAOTMYECKMNE AEKAPCTBEHHbIE NPENAPATHI, A TAKXE AEKAPCTBEHHbIE
npenapaTbl, CoOAePXalmMe aKTUBHbIE dapMaLeBTUYECKMNE CYOCTAHLNMU
HEPEKOMOMHAHTHOIO NPOUCXOXAEHUS, MPON3BEAEHHBIE UAU BIAEAEHHbIE
M3 BUOAOTUYECKMX MCTOYHNKOB (OMMUCAHDI B N. 2.2.1-2.2.3). OCHOBHOW LLeAbIO
MpaBUA BASIETCS MOAAEPXKAHNE BbICOKOIO YPOBHS MPOBEAEHUS GAPMALLEBTU-
yeckunx n bruonormyeckux ncnoitaHmm, AKN n KN, nx eamHoobpasms.

2.2.1. TeXHOAOrMn HQ OCHOBE BUPYCHbIX BEKTOPOB
FreHoTepaneBTnyeckmne npernapatsl (BkAo4as AAV, HSV, AeHTuBUpYyCHbI€ BEKTOPbI)

B 3akoHoaaTteAbcTBe EADC 1 PO npenapaTtbl HO OCHOBE BUPYCHbIX BEKTOPOB
(rAAVrh74, HSV-1, AeHTMBUPYCHI), YITOMSHYTbIE B Kencax Sarepta, Krystal Biotech,
uniQure, Rocket Pharmaceuticals, KBAOAMDULINPYIOTCHA KOK BbICOKOTEXHOAOTNYHbBIE
AEKApPCTBEHHbIE Npenapartbl (BTAI), a UMEHHO — reHoTepaneBTU4Yeckmne
AEKAPCTBEHHbIE MPEenapAThI.

PeweHne Coseta E3K o1 03.11.2016 N2 78 «O6 ytBEPXAEHUM [TPABUA PETUC-
TPAUMU N DKCNEPTU3bl ACKAPCTBEHHbBIX CPEACTB AAS MEANLIMHCKOIO MPUMEHEHUS»
(aanee — PeweHune N2 78 u MNpasuaa N° 78 cCOOTBETCTBEHHO) BBOAUT MOHATUE
«BbICOKOTEXHOAOTMYHbBIN AEKOPCTBEHHBIV MPEenapaT», K KOTOPOMY OTHOCATCS
reHoTepanesTMYeCckne Npenaparbl.

[eHOTepaneBTUYECKNN AEKAPCTBEHHBIN MPENAPAT ONpeAeAseTCs Kak npena-
PAT, COAEPXALLUN PEKOMOUHAHTHYIO HYKAEUHOBYIO KNCAOTY (AHK nam PHK),
KOTOPOS BBOAUTCS B OPraHM3M YEAOBEKA AAS PETYAUPOBOAHUSA, UCMPOBAEHUS,
3aMeLLeHns, AOOABAEHUS AN YAOAEHUS TEHETUYECKOM MOCAEAOBATEABHOCTH.

BupycHble Bektopbl (AAV, HSV, A€HTMBMPYCbI) PACCMATPUBAIOTCS KAK BUOAO-
rmyeckme aKTmBHble cybcTaHUMK, Tpebytowme ocobon oueHKM Ka4yecTsa,
6€e30nacHOCTU U 3P PEKTUBHOCTH.

AAS TOKNX NPENAPATOB YCTAHOBAEHBI CMELNAAbHbIE TPEOOBAHMSA K AOKAMHU-
YECKUM U KAMHNYECKUM UCCAEAOBOHUAM, BKAKOYOS OLLEHKY PUCKOB UHTErpaLuumn
B reHOM, UMMYHOT€HHOCTU, OHKOT€HHOCTU N PEMNAUKALMN BUPYCA.

B cAyyae npenapartos Elevidys, Vyjuvek, KB801 tpebyeTtca AOKA3ATEALCTBO
TAPreTHOM AOCTABKU U KCMNPECCUUN TPOHCTEHA B KOHKPETHbIX TKAHSX.

3710 TPebOoBAHME BbITEKAET N3 HEOOXOAMMOCTU AOKA3ATb GAPMAKOANHAMUKY
(2dPeKTMBHOCTL) M 6E30MNACHOCTb NPENAPATAd, YTO ABASETCA OCHOBOMN AAA AODOro
PErMCTPALMOHHOTO AOChE, U KOHKPETUINPOBAHO B TPEOOBAHMSAX K AOKAMHUYECKNM
N KAUHNYECKNM NCCAEAOBAHUAM AAS TEHOTEPAMNEBTUYECKMX MPENAPATOB.

Mpasuaa N2 78 TpebyioT NpPeAOCTABAEHUS PE3YABTATOB KAMHUYECKUX NCCAEA0-
BAHWIN, MOATBEPXAQOLWUNX 9PPEKTUBHOCTb M BE30MNACHOCTb NPENAPATA AAS 305B-
AEHHOro nokasaHusa. AAa Vyjuvek 1o 03HOYAET 3AXMBAEHUE PAH, AAS Elevidys —
YAYULWIEHNE ABUTATEABHbBIX QYHKLMUN, YTO ABASETCH KOCBEHHbLIM AOKA3ATEABCTBOM
TOrO, YTO TPOAHCIEH AOCTUI LLEAU N CPABOTAA.

MNpenaparbl ex vivo (Casgevy, Kresladi) peryaAvpyioTcs ¢ y4eToM MAHUMYASLNA
C KAETKAMU NAUMEHTA BHE OPraHmM3ma.
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2. HOPMATMBHO-NPABOBOE PEMYAMPOBAHME TEXHOAOT N
PA3PABOTKM AEKAPCTBEHHbBIX CPEACTB B POCCUNCKOW OEAEPALNIA

MNpenaparTbl, Pa3pPabOTAHHbIE C UCMOAB3OBAHUEM LLEAEBOW FEHETUYECKOMN
MOCAEAOBATEABHOCTU AAS TEPANEBTUHECKOTO AENCTBUSA, B OTHOLLIEHNN KOTOPbIX
MNpasuaa N2 89 yKA3bIBAKOT HO MCMNOAL3OBAHME BUPYCHbIX (AAV, peTpOBUPYCHI,
AEHTUBUPYChI, repnecBmnpYyChbl) BEKTOPOB, OTHOCATCSA K rpyrne «reHeTm4yecku
MOANPUUMPOBAHHBLIE KAETKU».

AAa BekTopoB HO ocHoBe AAV n HSV-1 (Sarepta n Krystal) Kpntnyeckm BaxHbl
TPeOOBAHMSA K OLLEHKE PUCKOB. AAS MHTETPUPYIOLLNXCH BEKTOPOB (AEHTUBUPYChI)
TpebyeTcs OLEHKA PUCKA NHCEPLMOHHOTO MyTAreHesa.

2.2.2. TexHOAOrMN peAakTupoBaHusa reHoma (CRISPR/Cas, Base Editing)

MNpaso EASC yKA3bIBOET, YTO HOBbIE TEXHUKU PEACKTUPOBAHUS rEHOMA, TaKUe
kak CRISPR/Cas, umHkoBble nanbLesble HYkAeasbl (ZFN) nam TALEN, noanaaatoT
NnoA AENCTBUE MPABUA AAS TEHETUYECKU MOANPULNPOBAHHbBIX KAETOK.

MNonoxeHuns F'aaebl 32 PewweHns N2 89 nprMeHSI0TCS K NPOAYKTAM, MOAYYEHHbBIM
3TUMUN METOAOMU, ECAU 3TO HE NPOTUBOPEYUUT UX CBONCTBAM. TAK, NPOAYKTE Beam
Therapeutics nan CRISPR Therapeutics noanaaatoT noa TpeboBAHUS K KOYECTBY,
AKN n KN no atmm npasnAaM.

MNpenapartbl HaO ocHoBe CRISPR/Cas? (Casgevy) u Base Editing noanaaaioT
MnoA onpeAeAeHne reHoTepPaneBTMYeCKUX NPEenapaAToB, HO C Y4ETOM Creumndukm
PEACKTUPOBAHUS reHOMAQ.

TpebyeTtca ocobas OLEHKA PUCKOB BHELLEAEBOTO PeAaKTMpOoBaHMa (off-target
effects) M reHOTOKCUYHOCTU. DTO TPEOOBAHME NPOUCTEKAET N3 OBLLMX MPUHLIMMNOB
oLeHKN 6€30NAaCHOCTU BUOAOTNYECKUX AEKAPCTBEHHbLIX CPEACTB, YCTAOHOBAEHHbIX
PeweHnem N2 89, B COBOKYMNMHOCTU CO CMNELUMAAbHBIMU TPEOOBAHMSAMM K TeHOTEPA-
NneBTUYECKMM MPEnapaATAM.

B Hay4yHOM AUTEpPATYPE, AHOAU3MPYIOLWEN TpeboBaHUa EASC, ykasbiBaeTCS,
4YTO B OOAQCTb AOKAMHNYECKOWM OLLEHKM BXOASAT MCCAEAOBAHUSA FTEHOTOKCUYHOCTU
HapsSAY C OCTPOW TOKCUYHOCTBIO, UMMYHOTOKCUYHOCTBLIO M APYTMMU NapamMeTpa-
MW.

AAs in vivo peaaktopoB (Base Editing) npumeHsioTcs TpeboBaHUs, AHAAOTNY-
Hble APYTMM reHOTEPANEBTUYECKUM NPENAPATAM.

Cneunduka reHoTepPAneBTUYECKUX MPENAPATOB (BKAIOYAS PEACKTUPOBAHNE
reHoma):

e BTAaaBe 32 lMpaBuA N2 89 CKA3AHO, YTO AAS TEHOTEPAMEBTUYECKNX AEKAPCTBEH-
HbIX CPEACTB, MOAYYOEMbIX C MCMOAb3OBOHUEM UNHTEMPUPYIOWMXCH BEKTOPOB
(PeTpOBUPYCHI, ACHTUBMPYChI U AP.), O TAKXE APYIMX METOAOB, CMOCOBOHbIX
BbI3bIBATL MHTErpauuto (Hanpumep, CRISPR/Cas?, TPAHCNO30HbI), HEOB6XOANMO
MpPoOBEAEHNE OLLEHKN PUCKA MHCEPLMOHHOIO MyTareHe3a 1 oHKoreHesa.

370 YKA3OHNE HO HEOOXOAMMOCTb OLLEHKU PUCKOB, YTO SIBASIETCS KAKOYEBBIM

KOMNoHeHTOM B6e3onacHocTn aast CRISPR n Base Editing.

¢ In vivo (Base Editing): noanaaaeTt noa aencrene NAaBbl 32 KOK reHOTeEpArneBTr-
YeCKUM NpenapaT AN BBEAEHUS B OpraHn3M. TpebyeTtcs oueHka buopacnpe-
AEANEHUS, UMMYHOIT€HHOCTMN BEKTOPA AOCTABKU (ECAN OH BUPYCHBIN), PUCKOB
MHCEPLMOHHOIo MytareHesad 1 apPekToB HEMOCPEACTBEHHO B TKAHSIX
NnaumeHTa.
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2. HOPMATMBHO-MPABOBOE PEMYAMPOBAHME TEXHOAOT I
PA3PABOTKM AEKAPCTBEHHbLIX CPEACTB B POCCUNCKOW OEAEPALIN

e Ex vivo (CRISPR): k aTaNy peAaKTUPOBAHUS KAETOK NPUMEHSIOTCA TPeOOBAHUS
AnaBbl 32 (OLEeHKa PUCKOB UHTerpauuu, off-target B KAeTkax A0 BBeAeHUS
MNAUMEHTY).

2.2.3. KoHbtoratel (AOC u FORCE). lNpenapaTtbl HQ OCHOBE OAUFOHYKAEOTUAOB
mn koHbroraros (AOC, siRNA, PMO)

TexHonorum tmna AOC komnaHum Avidity Biosciences nam naatreopmsel FORCE
Dyne Therapeutics B npase EASC Moryt KBAAMPUUMNPOBATLCS:

1. KOk BUoTEXHOAOTMYECKME AeKapCTBEHHbIe Npenapartkl (BTAMN),

€CAM MPOU3BOACTBO UCMOAb3YET BUOTEXHOAOTNYECKME MPOLECCHI

(PEKOMBUHAHTHBIE BEAKU, KOHBIOTALMA C AHTUTEAQMMN);

2. KOK XMMUYECKNE AEKAPCTBEHHbIE NPENAPATL HOBOrO TUMNA, ECAU OCHOBHOM

AENCTBYIOWEN YACTBIO ABASIETCSH CUHTETUYECKUN OAUTOHYKAEOTUA.

3akoH N2 61-03 onpeaenseT BTAIN kak npenapaTsl, MPOU3BOANUMbIE C MCMOAb-
30BAHNEM BUOTEXHOAOTMYECKUX METOAOB.

PeweHne N2 78 npeayCMATPMBAET OTAEAbHbIE TAOBbI AAS ODUOAHOAOTNYHbBIX
(61onoAOBHbLIX) N TMOPUAHBIX MPENAPATOB, YTO AKTYAAbBHO AASl KOHBIOTATOB,
COYETAWMX BNOAOTUYECKYIO U XUMUYECKYIO YOCTM.

MNpenapartbl, COYETAOLWMNE AHTUTEAO U OAUTOHYKAEOTUA, MOTYT NOAMAAQTb
noA obLwye NpaBnAQ AN BMOAOTMYECKUX MPENAPATOB, YCTAHOBAEHHbIE B PelleHunmn
N2 89, ¢ 0cObBbIM BHUMOHMEM K XOPAKTEPUCTUKAM KOK OHTUTEABHOM YOCTU
(UMMYHOF€HHOCTb), TOK 1 OAUTOHYKAEOTUAHOWM (TOKCUYHOCTb, MULLEHEBAS
AOCTOBKQ).

Pesiome lyHKTO 2.2

ANAS BCEX YNOMSAHYTbIX TEXHOAOTMN AENCTBYIOT MPABUAQ, 30KPENAEHHbIE
B MPaBMAQX NPOBEAEHUS MCCAEAOBAHNIN BUOAOTNYECKUX AEKAPCTBEHHbBIX CPEACTB
EASC (PeweHune N2 89).

MNpon3BOACTBO reHOTEPANEBTUYECKUX NPENAPATOB peryampyetcs lNpasnaamMmm
HOAAEXALLEN MPOM3BOACTBEHHON NPAKTUKUN EADC, yTBEPXAEHHBIMUN PelweHnem
Coeta EDK N2 77.

AAS BAPYCHbIX BEKTOPOB TPEDYIOTCA OTAEAbHbIE NPOU3BOACTBEHHbIE 30HbI
AAS MPEAOTBPALLEHUS MEPEKPECTHOMN KOHTAMUHALMMN.

Ocoboe BHUMAHME YAEASIETCS KOHTPOAKD KOYEeCTBA BEKTOPOB (TUTP, YACTOTQ,
OTCYTCTBUE PEMANKALIMOHHO-CMOCOOHbLIX BUPYCOB).

MNpaBo EADC yaenqeT NpUCTAAbHOE BHUMAHME 6e30MAaCHOCTY BEKTOPHbIX
NnAQTHOPM.

B PeweHnn N2 89 sakpenAeHbl NapaMeTpbl OLLEHKN:

e rernaToTOKCUYHOCTL: iBASETCS 0O6s3aTeAbHOM YacTbio AKU n KU ana AAV-
npenapaToB.;
e OHKOreHe3s (MHCEPLUMOHHbIN MYyTAreHe3) — AAS MHTENPUPYIOWMXCS BEKTOPOB

(AEHTMBUPYCbI, FAMMQA-PETPOBUPYCHI).
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3. PeryampoBaHue 6e3 nAaTpoOpMeHHOro ctaTtyca:
Kakne MexaHusmbl B PO n EASC no3BoAsIoT
NCMOAb3OBATb CXOAHYIO AOTUKY

B PO n EASC otcyTCTBYEeT CNELMAAbHbIN CTATYC «MAATGOPMEHHASA TEXHOAOTUSI»,
KOTOPbI ABTOMATNYECKW NMO3BOASIA Obl MEPEHOCUTL ACHHbBIE MEXAY PA3HbLIMMK Mpe-
napartamMu, OAHAKO CYLLECTBYIOT MEXAHWM3Mbl, YHOCTUYHO PEAAUIYIOLLME DTY AOTUKY:

e PeweHne CoBeta E2K ot 21.02.2025 N2 18 «O BHeceHUn nameHeHumn B TpeboBa-

HUSA K UHCTPYKUUY MO MEAULMHCKOMY MPUMEHEHMUIO AEKAPCTBEHHOIO Npenapa-

TA 1 0BLWEN XAPAKTEPUCTUKE AEKAPCTBEHHOIO NPEenapaTa AAS MEANLIMHCKOIO

MPUMEHEHUA» YTOYHSET TPEOOBAHMSA K OBLWEN XAPAKTEPUCTUKE AEKAPCTBEHHOTO

npenapata (OXAI), no3BoAss co3aaBATb eAHbIe OXAI AASI PA3HBIX AO3UPOBOK

N AEKAPCTBEHHbIX GOPM OAHOW MAQTHOPMbI, ECAU PEXUM AO3UPOBAHUSA

M NPodUAb 6€30MACHOCTN COMOCTABUMbI. DTO CHUXAET 06BbEM NOBTOPSIOLWENCS

AOKYMEHTAUUN.

e YCKOpEHHbIe npoLeAypbl permctpauuu.

AN NpenapaToB, NPEAHA3HAYEHHbIX AAST A€4YEHUSA PEAKUX (OPDAHHBIX) 3a60-
AEBAHUN (MblleYHAs ANCTPpOodUA AKOLWEHHA, OYAAE3HbIN SNMUAEPMOAN3), AOCTYMHBbI:

— YCAOBHQS perncTpaums Ha OCHOBE OINPAHMYEHHbIX AQHHBIX (HaNpuUMep, TOAbBKO
pe3yAbTaThl || da3bl) ¢ 06930TEABCTBOM MPOBECTV MOCTMAPKETUHIOBLIE
NCCAEAOBOHUS;

— NPUOPUTETHASA SKCMEPTU3A AAS MHHOBALMOHHbBIX MPEenapaTtoB, HE UMEIOLLNX
QOHOAOTOB.

DTN MEXAHU3MBbI MO3BOASIIOT COKPATUTL BPEMS BbIXOACO HA PbIHOK.

¢ cnoAb3oBaHMe 3apyOeXXHbIX ACGHHbIX.

3akoHOAOTEABCTBO EADC AOMNYyCKAET NCMNOAL3OBAHME PE3YABTATOB KAUMHUYECKMX
NCCAEAOBOHUN, MPOBEAEHHbIX 30 MpeaenamMm Coio3a, NPU YCAOBUKM UX COOTBET-
cT1BMs cTaHAQPTAOM GCP (HoaAexawen KAMHNYEeCKOM NPAKTUKK) U NPEeAOCTABAEHUS
0BOCHOBAHMS SKCTPAMOAALMM AQHHBIX HO CTPAHbI EASC.

3T0 BAXHO AAS KOMMNAHUN, YXXe MOAYYMBLUMX 0pA00peHne FDA nam EMA,

TAK KOK AOET BO3MOXHOCTb HE AYOAMPOBATL BCE NCCAEAOBAHUSI.
e [IpaBo EADC No3BOASET UCTMOAB3OBATL KOHLLEMLUMIO «MOHOIPAdUSA HA MPOAYKT».
dapmMakonen rocyAQpCTB-4A€HOB 1 OCHOBHblIE dApPMaAKoneu, B COOTBETCTBUU

¢ KoHuenuunen rapMoHmnsaumm dapmMakonem rocyaapcts-4aeHoB EASC, yTeep-

XAeHHoM PeweHnem Koanermm ESK ot 22 ceHtabps 2015 roaa N2 119, coaepxar

B GAPMAKONENHBIX CTATbAX (MOHOTPAPUSX) BAXHbIE TPEOOBAHMS B OTHOLLIEHNMN

onpeAeAeHHbIX AHAOAUTUYECKUX METOAUK U KPUTEPUEB NMPUEMAEMOCTU, KOTOPbIE,

€CAN OHU MPUMEHNMBbI, IBASIOTCS YACTbIO MPOoLEeCCa OLUEeHKM dapMaueBTUYEC-

KOM CyBCTAHUMM AMBO AEKAPCTBEHHOIO Npenapard. Takme GapmMakonenHole

cTaTtbk (MOHOrpadum), NPUMEHNUMbIE K BUOTEXHOAOTUYECKUM N BUOAOCTUYECKNM

npenapaTam, BKAKOYAIOT B TOM YNCAE UCTLITAOHUSA HO CTEPUABHOCTb, 9HAOTOKCWY-

HOCTb, MUKPOBUOAOTMYECKYIO YNCTOTY, 06BEM NPOAYKTA B KOHTENHEPE, OAHO-

POAHOCTb AO3UPOBAHUSA N MEXAHUYECKUE BKAIOYEHUS. C TOYKM 3PEHUS MCMOAb-

30BAHUS PAPMAKOMENHbLIX METOAOB U KPUTEPUEB NMPUEMAEMOCTN TPEeOOBAHUS

CBA30OHbI C obecneyeHnemM onpeAeANeHHON CTENEHU TAPMOHU3ALMN QHOAUTUYEC-

KNX METOAUK Mexay dapmakonesaMmn. DapmMmakonen npeAHA3HAYEHbI AAS PA3PA-

OOTKN MAEHTUYHBIX AU METOAOAOTNYECKN SKBUBAAEHTHBIX AHAANUTUYECKNX

METOAMK N KPpUTEPUEB MPUEMAEMOCTN.
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4. NocAnepHNE N3MeHeHUs
N TeHaAeHUunn (2024-2026 rr.)

1. YXxectouyeHne KoHTpoAs 6e3onacHocTn: B PO n EASC yCUAEH MOHUTOPUHT
HEXEeAOTeAbHbIX IBAEHWNIN. BBEAEHbI HOBblE TPEOOBAHUS K OTYETHOCTU
Mo TXEAbIM NOOOYHEIM 3P PEKTAM, OCODEHHO NEYEHOYHOM TOKCUYHOCTH
N UMMYHHbIM PEQAKLAM.
2. 3aWwmTa reHeTNYEeCKMX AQHHbIX: B peBpane 2026 roaa NpuHAT GepAepaAbHbIN
30KOH N2 43-03 «O BHeECEHUUN N3MEHEHUIN B DepAepPAAbHbBIN 30KOH
«O rocyAQpPCTBEHHOM PETNYAUPOBAHNMN B OBAACTU FTEHHO-UHXEHEPHOMN
AEATEABHOCTU» N CTATBIO 2 PeAePAABHOTO 30KOHA «O BHECEHUN NU3MEHEHUI
B ®eAepPaAbHbIN 30KOH «O roCyAQpPCTBEHHOM PErYAUPOBAHMN B OOAQCTU Fr€HHO-
NHXEHEPHOMN AEATEABHOCTU», YXXECTOYAIOLWUA NPABUAQ NEPEADYN FTEHETUYECKUNX
AQHHbIX POCCUSH 30 pybex, YTO BAUSIET HO MEXAYHAPOAHbBIE KAUHNYECKNE
NCCAEAOBOHUS N Nepeaayvy 06pas3LoB AN QHOAMSA.
3. TapMOHM3ALMA C MEXAYHAPOAHBIMUN CTAOHAQPTAOMU: EDK 0BGHOBASIET NPABUAG
EASC, cbamxasa nx c tpedbosaHuamm FDA 1 EMA, BKAIOYOS MCMOAb3OBAHME
cnoBaps MedDRA AASt KOAMPOBAHKUA MOBOYHbBIX 9PPEKTOB N YHUPUKALINIO
TPebOBAHUIM K MHCTPYKLMWX MO NPUMEHEHMUIO.
4. PasBUtne «roCrnmtaAbHOIO NCKAKOYEHUS»: GOPMUPYIOTCH MPABUAQ
AASl TPOU3BOACTBA MHHOBALMOHHBIX MPENAPATOB HENOCPEACTBEHHO
B KAMHUKQX, YTO OKTYQAbHO AASl MEPCOHAAUINPOBAHHON TEPANUN.
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1 5. BoiBOARI

5.1. KaroyeBbie HaObAIOAEHUS

AHAaAM3 nporpammsl FDA PTDD B CONOCTABAEHNN C POCCUNCKON HOPMATUBHOM
60301 N TEKYLUMMUN TEXHOAOTUYECKUMM 3AAEAAMU NMOKA3bIBAET: B PO 1 EASC
oTCcyTCTBYEeT GOPMAABHBIN AHAAOT CTATYCA «MAATOOPMEHHASA TEXHOAOTUS»,

HO 3TO HE O3HAYAET OTCYTCTBUSA PABOTAOLWMX MAN NOTEHLMAABHBIX MEXOHN3MOB,
MO3BOASIIOLWMX PEAANIOBATL MAATGOPMEHHYIO AOTUKY NEPENCTNOAB3OBAHUSA AQHHbIX.
Huxe, Ho ocHoBe pa3obpaHHbIX kencoBs (Sarepta, Krystal Biotech, rocnutaabHoe
nckatoveHne CAR-T B PD), BblAEAEHDBI KOHKPETHbIE CLLEHAPUUN, KOTOPLIE YXXE CETOAHS
MOTYT ObITb MPUMEHEHbI AN AAQMTUPOBAHbBI AAS YCKOPEHMS BbIBOAQ OTEYECTBEHHbIX
NAQTOOPMEHHbIX NPOAYKTOB.

5.2. BO3MO>XXHOCTU ripuMeHeHus NAATPopMeHHOro rnoaxoaa B PO:
pasbop rno kencam

MpumMep 1. TOCNNTAABHOE UCKAIOYEHMNE KAK AEUCTBYIOW,as NAATPOPMEHHAs
MoAeAb (Ha ocHoBe CAR-T)

B Poccuu yxe paspelleHo MHAMBUAYOABHOE NPUMEHEHNE KAETOYHbIX NPOAYKTOB,
BKAOYAS CAR-T, B pOMKOX OAHON KAMHUKK (MPOU3BOACTBO U NMPUMEHEHNE
6e3 NoAHOM perncTpaumnm). dToT MeEXAHU3M PaAKTUYEeCKM paboTaeT Kak NAATPop-
MEHHbIN: OAHO TEXHOAOTMYEeCKas NAATGOPMA (AEHTUBUPYCHbIA BEKTOP, TPOHCAYKLMNS
T-KAETOK) MO3BOASIET CO3AO0BATL MPOAYKTbI MOA pa3Hble MmuweHn (CD19, BCMA)
AAS PA3HBIX MOKA3AHUN (OHKOAOTUS, AYTOMMMYHHbIE 3000AEBAHMS).

lNoTeHUMAA pACMPOCTPAHEHNUSA: AHAAOTUYHYIO AOTUKY MOXHO npuMeHunTb K MPHK-
naatdopmam (NepCOHAANINPOBAHHbLIE HEOOHTUNEHHbIE BAKLMHbI, KOK «HEOOHKO-
BAK») 1 AAV-NAQTGOPMAM C GUKCUPOBAHHBIM BEKTOPOM, MEHSAIOLWENCH TEPANEBTU-
YyeCKOWM BCTABKON. AOCTATOYHO PACLINPUTL «TOCTIUTAOABHOE UCKAIOYEHUEY
B MOA3AKOHHbIX AKTAX, HE MEHSAS PAMOYHOIO 3AKOHOAQTEABCTBA.

Mpumep 2. YCAOBHASA pernctpaumsa + nocTperncTpaumMoHHbIi MOHUTOPUHT
NAATHOPMEHHbIX pPUCKOB (ypoK Sarepta)

Kewnc Sarepta (ot3biB ctatyca PTDD mn3-3a renatotokcuyHocTn AAV y Tpex
NALMEHTOB) MOKA3LIBAET, YTO MAATOOPMEHHbLIN CTATYC — 3TO HE «AbFOTA HOBCETrAQ»,
O MEXAHW3M C OOpATHOM CBA3bio No BesonacHocTn. B EASC yxe cyuiectsyet
MPOLEAYPd YCAOBHOM PErMcCTpaumm AA OPPAHHbLIX MPENApPATOB C 06A3A0TEALCTBOM
MOCTMAPKETUHIOBbIX MCCAEAOBAHUN.

BO3MOXHOCTb: NpK perncTpaumm BTOPOro U NOCACAYIOLWLMX NMPOAYKTOB HO OAHOWN
nAaTtpopme (Hanpumep, AAV-npenapatel BUOKAA nam N'eHepunyma) yCAOBUEM
YCKOPEHHOro PACCMOTPEHUSA MOXET CTATb €AUHBIN MPOTOKOA MOHUTOPUHIO
6e30MNacHOCTM AASl BCEW NAATHOPMbI, C MPABOM PETYASTOPA NPUOCTAHOBUTL
AencTeme «MAATHOPMEHHOM AbFOTbI» MPU NOSABAEHUN CEPLE3HBLIX CUTHOAOB.

310 He TpebyeT HOBOro 30KOHA — AOCTATOYHO PEKOMEHAOQTEABHbIX
AOKYyMeHTOB ESK.
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5. BBIBOADI

Mpumep 3. NepencrnoAb3oBaHUe AAHHbIX MO CMC 1 AOKAMHUKE HO OCHOBE
AEAOBbIX COTAQLIEHNN (QHAOAOIMUS C MEXAOHN3MOM cross-reference B FDA)

FDA no3BOASIET UICMOAB30OBATb AQHHbBIE MPEABIAYLLETO OAOBPEHHOIO MPOAYKTA
AASl TOCAEAYIOLWLETO, ECAU 309BUTEAL MMEET NMOAHOE NPABO CCbIAKWU. B 3aKOHOAQ-
TeAnbcTBe EADC TAKAS BO3MOXHOCTE GOPMAABHO HE 3dnpeLLeHqa, HO OTCYTCTBYET
TUNOBOW CLLEHAPUN.

Poccuncknim 30AeA: Y KOMMNOHUN C HECKOABKMMU KOHAMAAQTAMM HO OAHOM
naatdopme (Hanpumep, NnAatdopma «betycoepa» AptreHa — BakKUmHbl COVID-19,
rpvnmn, BMNY; naatpopma MabNEXT BUOKAA — pasHble QHTUTEAQ) YXe eCTb HAKOonM-
AE€HHble AQHHbIE MO BOCMNPON3BOAMMOCTU BEKTOPA/AABIOBAHTA/NpoLEecca.

BO3MOXHOCTbL: MUAOTHBIN NPOEKT C ydyacTnemMm MuHsapasa n E2K, B pamMkax
KOTOPOro pa3paboTtynk noaaeTr 0O6OCHOBAHME NEPENCNOAb3OBAHUS PE3YALTATOB
CTABUABHOCTUN, QHAAUTUYECKMX METOAUK U YHOCTU TOKCUKOAOTUYECKMX MCCAEAOBA-
HUN AAS BTOPOIO MPOAYKTA. PelleHne npuHMMaeTcs MIHAMBUAYOABHO, HO CO3AQeT
npeueAeHT U METOANYECKYIO OCHOBY.

Mpumep 4. OueHka NAaTdopMbl KOK € AUHOTO 06beKTa NpU NPUOPUTETHON
aKkcneptuse (Ha ocHoee Kputepues FDA well-understood and reproducible)

B FDA katoueBbIM ycAaoBreEM aAa PTDD aBAseTca A@MOHCTpALMS TOrO,
4YTO TEXHOAOTUS «XOPOLIO N3YYEHA MU BOCMPOU3BOAUMO». B pOCCUNCKON MPOKTUKE
MPUOPUTETHASA BKCNEPTNU3A (HaANpUMeEpP, AAS NpenapaTos 13 MNepeydHsa XXHBAI) noka
NMPUMeEHAETCS K NPOAYKTY, d HE K NAAThopMeE.

BO3MOXHOCTB: Mpu NopaYe BTOPOro NPOAYKTA HA TOM Xe NAdTtdopmMe (Hanpwu-
Mep, AAV-npenapaTt AAS APYTor MUOAUCTPOGUN) 3AIBUTEAD MOXET XOAAQTAN-
CTBOBQATb O MPUOPUTETHOM PACCMOTPEHUU, MPUAOXKMB K 3058BKE pedepATUBHLIN
0630p C AOKA3ATEALCTBAMM HEU3MEHHOCTU KPUTUYECKUX MAPAMETPOB KOYECTBA
M NPOM3BOACTBA MO CPABHEHUIO C yX€ OAOBPEHHbBIM MPOAYKTOM.

PeryAsiTop BnpaBe NMpuHATb TaKoe 06O0CHOBAHME KOK OCHOBAHME
AAS COKPOLLLEHMS CPOKOB 3KCMepTM3bl 6e3 n3aMeHeHUs GOPMAABbHBIX MPABUA.

Utorosasa pekoMeHAALMS

BmecTto co3aaHus noAHoro aHanora FDA PTDD (4to notpeb6oBAAO Gbl USMEHEHWNI
B CoranaweHum EASC 1 HAOUMOHAABHBIX 3AOKOHAOX) NMpeAAdraeTcs choKyCUpPOBATLCS
HO NMUAOTHOM MNPOEKTE MO ABYM-TPEM HOMDOAEE 3PEABIM POCCUNCKMM NAQTPOPMAM
(MPHK, AAV, CAR-T) C NICNOAB3OBAHUEM YXE CYLLECTBYIOLNX MHCTPYMEHTOB:
rOCMNUTAOABHOE UCKAIOYEHUE, YCAOBHAS PErMCTPALNS, NEepPEeKPECTHbIE CChIAKU
yepes AEAOBble COrAaLlEHUs. TAOKOM NMUAOT MO3BOAUT B CpoK 1,5-2 road BeipaboTtaTtb
HAOUMOHAAbHbBIE M HOAHAUMOHAABHbBIE PEKOMEHAQLNN, KOTOPbIE BIMTOCAEACTBUM
MOryT OblTb MHKOPMNOPMPOBAHLI B NpaBo EADC B BMAE OTAEABHOTO PA3AEAT
PeweHnsa N° 78.
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MHEHUSA SKCMNEPTOB

B pamkax o630pa 6biAv NMpOBeAEHbI MHTEPBbIO C MPEACTABUTEAIMU
MHAYCTPUN, HOYYHO-06pa30BATEAbLHOIO U TPAHCASILMOHHOIO KOHTYPOB, B XOA€
KOTOPbIX 3KCrepTam 6bIAU 30AQHbI ABA KAKOYEBbIX BOMPOCA: KAOKNE TEXHOAOTUMN
CEeroAHs MOryT npPeTeHAOBATb HQ CTATYC NMAATHOPMEHHbIX N KOKNE U3 HUX yXKe
PopPMUPYIOTCS AU PEAAN3YIOTCS B Poccun.

OrBeTbl 3KCMNEepPTOB OTPAXAIOT NMPOPECCUOHAABHOE BUAEHNE TPAHUL|
MPUMEHUMOCTN NMAQTHOPMEHHOIO NMOAXOAQ, MPUOPUTETHLIX TEXHOAOTNYECKNX
HArpaBA€HWIA U YCAOBUN, MPU KOTOPbIX BO3MOXHQA €ro rnpaktnyeckas
peaAusaumsa B oTe4ecTtBeHHon buogpapmavueBTmke.




MHEHNA SKCMEPTOB

Uropb CamMaToLeHKOoB

K. M. H., BPQY CEPAEYHO-COCYAUNCTLIN XUPYPT,
COYUYPEeANTEAL KOMIMAHUMN «AHINOAQND»

1. Kakue rexHoaorun Bbi BUAUTE TAQBHbBIMU
KAQHAUAQTAOMU AASl TOAYYEHUS] CTATYCA NMAATPOPMEHHbIX?

NAATPOPMEHHBIE TEXHOAOTUN — 3TO TEXHOAOTUMN-
PYHAOMEHTBI, HO 6a3e KOTOPbIX CO3AQKOTCA U MACLITABMPYIOTCS
LLeAble 9KOCUCTEMbI MPOAYKTOB, CEPBUCOB U oTpacAen. OHM BbICTYMNAOT 6a3on
AAS ObICTPbIX MHHOBALWMI U CO3AQHUS HOBBIX PbIHKOB, COKPALLAIOT time-to-market
1N o6ecnevynBaioT MHTErPALMIO CMEXHbIX PEeLUEHUN.

Ha Mmon B3rasia (MCXOAS U3 AKTYOABHOM AASl MEHSI TEMATUKN), UMEHHO FEeHHbIe
TEXHOAOTMU MOTYT U AOAXHBI CTATb NAATPOPMEHHBIMU. HE MEeHSsIa CTPYKTYPY CAOMOro
BEKTOPA (NAA3MMAQ, BUPYC), BOSMOXHO AULLL MEHATb KAOHUPOBAHHBIN TYAQ
reH rnoa, onpeaeneHHoe 3a60AeBAHME. DTO CYLLECTBEHHO YCKOPSAO Obl BbIBOA
npenapara HA PbIHOK, MUHYS MOBTOPHLIE N3YYEHUSA TOKCUYHOCTHU
WA UIMMYHOTF€HHOCTU. Ad, B ONPEAEAEHHOWN CTEMEHM TOKOW MOAXOA MMeeT
HEKOTOPLIN PUCK, OAHOKO OCHOBHbLIE YCUAUSA U PUHAHCHI AyYLLEe NOTPATUTb
HO n3y4yeHne BUOAOTNYECKNX CBONCTB HEMOCPEACTBEHHO TEPAMNMEBTUYECKUX TEHOB,
KOTOpble 1 OBAQAQIOT OCHOBHOM OKTUBHOCTLIO. PO3yMeeTcsl, BUPYCHbIE BEKTOPbI
MMEIOT CBON OCODBEHHOCTM U PA3YMHbBIM BbIAO Bbl BHUMATEABHEE K HUM OTHOCUTLCS
C TOYKU 3peHMst BEe30MACHOCTH, YEM, HANMPUMEP, K MAA3ZMUACM, OAHAKO
MAQTPOPMEHHbIN MOAXOA ObIA Bbl BO3MOXEH U 3AECD.

YTO KACcQeTCs KAETOYHbIX TEXHOAOTUN, TO MAQATPOPMEHHLIE PELLUEHUS,

HQ MOW B3rASIA, MPUMEHUTb CAOXHEE, TAK KAK KOXKADBIVA MYA MOAYYEHHbIX AU MOAU-
PUUMPOBAHHbBIX CTBOAOBBIX KAETOK MOXET CUABHO PA3AMYATLCH C BUOAOTMYECKOM
TOYKM 3PEHUA N C TOYKN 3peHNT 9DPEKTUBHOCTN.

Hunxe — HeMHOro o NPoYnx BO3MOXHbIX MAQATHOPMEHHbIX PeLIeHUAX:

e ckyccTBeHHbIN MHTEeAAEKT (Al, nan UN) u MmawmHHoe obyyeHune (ML).

NN yxe CTOHOBUTCS OCHOBOWM AAS OBTOMATU3ALMU, OOPABOTKM ACHHbIX,
NPEeAUKTUBHOW QHAAUTUKU, TEHEPATUBHBIX CUCTEM N AAQMNTUBHBIX CEPBUCOB.
DTN TEXHOAOTMM MO3BOASIOT CO3AABATH LLEABIE D9KOCUCTEMbI MPUAOXKEHNN
AN BU3HECA, HAOYKU, TOCYCAYT 1 MEAULINHDI.

e Uudpposbie NnAaTPopMbl YyNpaBAeHUS U aBToMmaTtusauum (low code/no code,
BPM).

OHM MO3BOASIOT KOMMNAHUSAM BbICTPO CO3AQBATE MPUAOXEHMS 1 NPOLLECCHI
noA CBOM 304041 6€3 rAyOoKoro NporpaMMMPOBAHUS. DTO GYHACMEHT
ANl YCKOPEHHOM UndpoBmsaumm bmnsHeca.

e MMAaatdopmbl MHTEepHeTa Bewen (loT) + knbepdunsnueckme cucrtemol (KOC).

CoeaANHEHME PEAABHOTO U LMPPOBOro MMPA Yepes CEHCOPLI U CceTn AaeT
OCHOBY AAS «YMHbIX» MIHAYCTPUI: YMHble GABPUKK, rTOpoAd, TPAHCMNOPTHLIE CUCTEMBI
N SHepreTunka.
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2. Kakne Hanboaee nepcreKkTuBHble NAaTopMeHHbIe TEXHOAOTUUN N MPOAYKTbI
HQ nx ocHoBe pas3BuBAlOTCSA B Poccun?

Poccus cenyac akTMBHO NPOABUTAET HECKOABKO BAXHbLIX HOMPABAEHUN,
KOoTOpble yXe POopMUPYIOT CBON TEXHOAOTMYECKNE SKOCUCTEMBI:

¢ [TAQTHOPMbI ICKYCCTBEHHOTO MHTEAAEKTA: KOPMNOPATUBHbBIE U ODAQYHBIE MAQT-
dopmbl I (MO nyTn KPYMNHBIX MUPOBbLIX OOAQKOB) PA3BMBAIOT B MEPBYIO OYEPEAD
Cbep 1 dHAEKC, KOTOPbIE BEICTPAMBAIKOT KOHBENEpP BHeapeHus NN B BusHec-
npouecchl U co3paoT eanHble MA-NAQTHOPMBI AAS BHYTPEHHUX YN BHELWHUX
30KQA34YMKOB.

e Llndpposblie akocuctembl: Coep, AHaekc, VK, MTC 1 T-baHk ocTaloTca SAPOM
KPYMHENLNX SKOCUCTEM U PAKTUYECKUN ABAFIOTCH MYABTUCEPBUCHbLIMU
naatdopmMmamum (PUHAHCHI, e-commerce, AOTUCTUKA, PA3BAEYEHMS, 0OPA30BAHME,
nyTewecTeuna 1 Ap.).

OTpacaAeBbie U UHAYCTPUAABHBIE MAATHOPMBI

NHAYCTPUAABHBIE LMDPOBBLIE MAATPOPMbI: KOMMAHUM NEPEXOAAT OT 3AMEHbI
OTAEAbHBIX CUCTEM K MOCTPOEHMIO eAVHON LMdPOBON cpeabl (06beanHaeT
3KCMAYATALMOHHBIN, CEPBUCHBIN N MPOU3IBOACTBEHHbIV KOHTYPbI MPEANPUaTAS),
Ha 603€e KOTOPOW PA3BOPAYMBAIOTCS MPUKAAAHBIE NPOAYKTbl (MES, MOHUTOPWHT,
TEXOOCAYXMBAHME, YNPOBAEHMNE KAYECTBOM U T.M.).

MAaTdOpPMbl B 3KOCUCTEMAX: KPYMHble akocucteMsl (Coep, AHaekc, VK, MTC,
T-baHK, A TakXe passmBatowmecs Urpokm spoae Ozon, X5, Wildberries) ctpost
cobcTtBeHHble B2B — 1 B2C-nAaTdOopMbl AAS TOPFOBAU, AOTUCTUKN, UHTEXQ,
CTPOXOBOK, O6PA30BAHNSA U PA3BAEKATEABHbLIX CEPBUCOB.

B MeanumHe B Poccunm popmMmpyetcs HECKOABKO KAIOYEBbLIX MAATPOPMEHHbIX
HOMNPAOBAEHUIN: TOCYAQPCTBEHHLIE LLUDPOBLIE NAATHOPMbI 3APABOOXPAHEHMUS
(ETC3, EAVHOSA rOCYAQPCTBEHHASA MHPOPMALMOHHAS CUCTEMA B 3APABOOXPA-
HEHUN, N HOBASA NAATHOPMA «3AO0POBLE»), PEMMOHAAbHbLIE/KAUHNYECKNE MEANLIVNH-
CcKne MHPOPMALUMOHHbIE CUCTEMbI U NAATHOPMbI M-CEepBUCOB AAS ANMATHOCTUKMN
N YMPOBAEHUSA A€YEHNEM.

FfocyaapctBeHHble uudposbie NAATHOPMbI

EMMC3 aBOAIOLMOHNPOBAAQ B MOAHOLLEHHYIO LLUPPOBYIO S9KOCUCTEMY,
0OBEAVHSIOLLYIO AGHHbBIE O MEAOPTAHU3ALMSX, COTPYAHUKAX, 0OOPYAOBAHMM
M NAUMEHTAX.

HaunoHaAbHAa NAATdOpMA «3A0POBbE»

Crparterus passuntnsa 3apaBooxpaHeHns Ao 2030 roaa npeAycMaTpuBaeT CO3-
AQHNE €AVHOW HALMOHAABHON LUMPPOBON NAATPOPMbI «3A0POBbE», OCHOBAHHOM
HO LMPPOBLIX MPOPUAAX TPAXACH, C MOAHON UCTOPUEN 3060AEBAHNI, OHAANIOB
n obpaweHnin. NAaTPopmMa AOAXHA CTATb OBLWUM CAOEM AAS MPUAOXKEHUIN N CepP-
BUCOB: TeAEMEANLMHA, AUCTAHLUMOHHbBIE 3AKAKOYEHUS CNELMAANCTOB GeASPAAb-
HbIX LLEHTPOB, NOAAEPXKA NN-cepBUCOB AAS NEPCOHAAUN3IUPOBAHHOIO Noabopa
TOKTUKU A€4EHUSA U MPODUATKTUKN OCAOXHEHUN. DAKTUYECKM STO WAr OT PA3PO3-
HEHHbIX PEMMCTPOB K EAMHON NAATHOPME YNPABAEHUS 3AO0POBbEM YEAOBEKQ,
rae nauneHTbl 1 Bpaym paboTaoT B OAHOM LIMPPOBOM KOHTYpPE.
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OAbra ®epopoBa

AOKTOP MeAUNLMHCKUX HAYK, NMpogdeccop, NMpopeKTop
rno Hay4yHou paboTte 1 MNOCAEeAMMIAOMHOM NMOArOTOBKE
@r6QY BO CnblrMy Munsapasa Poccum

1. Kakne texHoAoruu Bbi BUANTE TAABHbIMU
KAHAUAQTAOMU AASl TOAYYEHUS] CTATYCA NMAATHOPMEHHbIX?

B XXI Beke ckopoCTb pA3pAbOTKM U BHEAPEHUA MHHOBALMIN —
3TO KPUTUYECKMN PAKTOP, OMPEAEAIIOLLNA TEXHOAOTMYECKOE MPEBOCXOACTBO
N TEXHOAOTMYECKYIO 6e30MacHOCTb HO MUPOBOW ApeHe. B cBa3n ¢ aTum
NAQTOOPMEHHBIN MOAXOA B PA3PABOTKE AEKAPCTBEHHBIX MPENAPATOB MPEACTOB-
AseT cobOoM CTPATErNMYECKNI LIAT, KOTOPbIM KOPAMHAABHO M3MEHSET MAapaAUrmMy
dapMaLEBTNHECKOW OTPACAMN, MO3BOASAS YCKOPUTb NEPUOA OT MAEN AO BHEAPEHUS
B PEAABHYIO KAMHUYECKYIO MPAKTUKY U MOBLICUTb KOHKYPEHTOCNOCOBHOCTb
rocyAQpcCTBQ.

MNepeaoBAs MEXAYHOPOAHAS NPAKTUKA CBA3AHA C OMbITOM PeaAM3aLUn
nporpammsl FDA Mo NnpMcBoOeHuo cTatyca NAATGOPMEHHON TEXHOAOTUN. KAKOYEBBLIM
YCAOBUMEM AAS MOTEHUMAABHOIO KOHAMAOTA SABASIETCS MOBTOPSAEMOCTb
«MAATHOPMEHHON MATPULLBI» U CTOHAAQPTU3INPOBAHHOE NPOU3BOACTBO, YTO MO3BO-
ASIET MEPEHOCUTb AOKA3ATEABCTBA MEXAY NMPOAYKTAMMU.

K HacTosweMy BpeMeHM B PAMKAX NporpamMmbel FDA odUUMNAABHO CTATYC
MAQTPOPMEHHOW TEXHOAOTUUN ObIA 30PETUCTPUPOBAH AAS ABYX MPOAYKTOB, OAHOKO
YNCAO KOHAMAQTOB pacTeT. Cpean HUX — BrodapmMaueBTnieckme NAATGOPMEH-
Hble TEXHOAOTMU C TUMOBLIM MPUHLUMMOM AENCTBUA — HO OCHOBE MOHOKAOHOABHbIX
aHTUTEA, cnucteM CRISPR/Cas, CAR-T-NAATOPMbI, OHKOAUTUYECKUE BUPYChI, PHK-
BAKUMHbI U TEPANEBTUYECKNE CPEACTBA.

CeroaHs OoTKpbITA HOBASA 3PA B PA3PAbOTKE AEKAPCTBEHHbIX MPENAPATOB
HO OCHOBE peryasiTopHbix PHK, mpexae BCero AAs 30AAQ4 OHKOAOTUMN. [pn 9TOM
ocobyto NepcnekTnBy NPEACTABASIET NMAATGOPMEHHbIN MOAXOA B OAUTOHYKAE-
OTUAHOM GapMpPA3PAabOTKE — NCMOAB30OBAHNE 3APAHEE BAAMAVNPOBAHHOTO
TEXHOAOTMYECKOTO «KAPKACA», BCTPOEHHOTO B CTPYKTYPY U MEXAHU3M AENCTBUS
npenapaTa Ha ocHoBe peryaatopHbix PHK. NMAaTdopMeHHbIN Moaxoa 6asmpyetcs
HQ TOM, YTO «KAPKAC» OCTAETCH TEM XE, A OTAUYME MEXAY NPOAYKTAMU 3AKAKOYO-
€TCS TOAbKO B MOCAEAOBATEABHOCTU OAUTOHYKAEOTUAOB, 30ACKOWMX HOBYIO
ONOAOTNHECKYIO MULLEHB. AAS BCEX TAKMX KOHCTPYKLMA HEM3MEHHOW OCTAEeTCS
MOHEAb KPUTUYECKUX ATPUOYTOB Ka4eCcTBA. bAaroaaps ToMy, Y4TO 3TA «KAPKACHAS»
4ACTb YXX€& BAOAMAUPOBAHA, NPU CO3AOHUN HOBOIO MPenapaTa HOKOMAEHHbIE
AQHHblIe NepeHocaTcs 6e3 NOBTOPHbIX MICCAEAOBOHMN, CYLLECTBEHHO COKPALLAS
BPEeMs, CTOMMOCTb U PETYASTOPHbIE PUCKN PA3PABOTKM.

2. Kakne Hanboaee nepcrieKTuBHbIe NAATPOPMEHHbI€ TEXHOAOTMU U MPOAYKTbI
Ha ux ocHoBe passusarTcs B Poccun?

Pa3paboTka oTe4eCTBEHHbIX BUOTEXHOAOTMYECKMX, BbICOKOTEXHOAOTUYHBIX
AEKAPCTBEHHbIX NPENAPATOB M NAATGOPM HOBOIrO NMOKOAEHUS — CTPATENMYECKas
30040, 30KPENAEHHAS B NEPEeYHE KPUTUYECKUX TEXHOAOTMIN YKA30OM [MpesnaeHTa
Poccumnckom ®eaepaumm ot 18 mioHs 2024 r. N2 529 «O6 yTBEpPXAEHNM MPUOPU-
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TETHbIX HAMPABAEHUN HAOYYHO-TEXHOAOTMYECKOrO PA3BUTUS U NEPEYHS BAXHENLLINX
HAYKOEMKUX TEXHOAOTUMN», YKA3 OTHOCUT K KPUTUHECKNUM TEXHOAOTUSAM, CPpeAU
MPOYETO, KTEXHOAOTUMN PA3PADBOTKM AEKAPCTBEHHBIX CPEACTB U MAATPOPM HOBOIO
MOKOAEHMUS (BUOTEXHOAOTUYECKNX, BBICOKOTEXHOAOTMYHBIX U PAAMODAPMALLEB-
TUYECKMNX AEKAPCTBEHHbIX NPENAPATOB)», YTO HAMPAMYIO ONpPeAeAsieT BEKTOP
PA3BUTUA AAS OTEYECTBEHHOMN BMODAPMALEBTUKM.

K HacToaweMy BpeMeHu poccumckmne GapmMpaspadboTiymkm AOCTUTAU YBEPEHHbIX
PEe3yAbTATOB B CO3AOHUMN TEXHOAOTUN, MOTEHLMAABHO NPETEHAYIOWMUX HO MOAYHEHUE
CTATyCaA NAATHOPMEHHbIX, BKAIOHASA AAV-NAATHOPMbI FEHHOM TEepPAnmun, NMAATGOPMbI
CAR-T, BOKUMHHbIEe 6eAKoBble MAATPOPMbI, MPHK-BOKLMHBI.

B psaAe pOCCUNCKMX HOYYHbIX OPraHM3AUUNA BEAETCH CO3AQHME MPOAYKTOB
HO OCHOBE TEPAMNEBTUYECKMX OAUTOHYKAEOTUAOB. Tak, CM6IMY coBMeCTHO
C MHAYCTPUAAbHBIM NapTHepoM AO «P-Oapm» BeaeT pa3paboTtky MpoTuBoMeTacC-
TATUYECKOro NpenapaTta Ha ocHoBe MUKPOPHK. AAS BBIMOAHEHWMSA MPOEKTA
YHUBEPCUTET PA3BMBAET HOBbIE KOMMETEHLMN, B TOM YACAE MHDPACTPYKTYPHbIE,
KOTOPbIE MO3BOAUAM HOM CHPOPMUPOBATE MOPTPEAL MO PA3PABOTKE MPENAPATOB
HO OCHOBE OAUTOHYKAEOTUAOB. HOBbIE MOAEKYABI OTKPBLIBAKOT NEPCNEKTUBDI
CO3AC0HUS NAATPOPMEHHOTO peLleHnst Ha 6a3e TEXHOAOTUIN peryAaTopHbix PHK,

N YHUBEPCUTET COBMECTHO C KOMMAHMen «P-Oapm» yxe pabdboTaeTt HaA KOHLUen-
uMen TaKoM TepaneBTnYeCcKom NAATHOpPMbI.

BHeapeHMe cTtatyca NAATGOPMEHHON TEXHOAOTUN B POCCUM — 3TO HE NPOCTO
nepeHoc 3apybeXHOro onbiTa, d MHBECTULMS B ByayLiee, KOTOPAs OTKPOET AOCTYN
HAWWM MNAUMNEHTAM K MHHOBALUMOHHBLIM AEKAPCTBAM U YCUAUT MO3UNLUN POCCUNCKUNX
dapMpa3paboTynkoB 1 GAPMNPON3BOAUTEAEN HO TAOOAABHOM PbIHKE
BUOoTEXHOAOTUI. BMEecCTe C TeM Moaxoa NoTpebyeT NepecTporky BCEX STAMOB
XW3HEHHOTO LUMKACQ PA3PABOTKM AEKAPCTBEHHOIO NPENAPATA, A BO MHOTOM —

M CUCTEMbI AEKAQPCTBEHHOIO obecnevyeHus, 3anyCTUT HOBbIE BUABI AESTEABHOCTH,
notpedbyeT aAQNTALUMN PETYASTOPHBIX MOAXOAOB.
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PomMmaH UBaHOB

PhD, anpektop Hay4HOro LeHTpa TPAHCASILNOHHON
MeAUNLMHBI, MPEACEAATEAb YY4EHOIO COBETA -
Hay4Ho-TexHoAorm4Yeckoro yHusepcutera «Cupunycr

1. Kakmne texHoAoruu Bbi BUANTE FAABHbIMU
KAHAUAQTAOMU AASl TOAYYEHUS] CTATYCA NMAATHOPMEHHbIX?

2. Kakne Hanboaee nepcrnieKTuBHbIe NAATHOPMEHHbIe
TEXHOAOTMUN U MPOAYKTbl HO UX OCHOBE pa3sBuBatoTcs B Poccun?

Hanboabluee 3HaYeHne GopMaAAN3ALUS NAQTGOPMEHHbBIX MOAXOAOB MMeEET
AN UHAVMBUAYOABHbBIX ODMOTEXHOAOTMYECKUX MPENAPATOB, KOTOPbIE N3rOTABAMBA-
IOTCS B MHTEPECAX KOHKPETHOro NALMEHTA C Y4E€TOM €ro reHeTn4eckmx ocoben-
HOCTeNn. Peyb 0 NepCOHAANINPOBAHHBIX HEOOHTUMEHHbIX BOKUMHAX AAS UMMYHO-
TepaAnMmMm OHKOAOTMYECKMX 30O0AEBAHUI, MPENAPATAX AAS TEHHOW Tepannm
HOCAEACTBEHHbIX 3060AEBAHNIN — HAO OCHOBE MHCTPYMEHTOB PEAAKTUPOBAHMS
reHOMAQ, KOHCTPYMUPYEMbIX C Y4ETOM KOHKPETHbIX MYTALMIN, FrEHO3AOMECTUTEABHON
Tepanum yAbTPApeAKUX 3a60AeBAHNIN. TAKXE AAS AEYEHUS HOCAEACTBEHHbIX
3060AEBAHUIN MOTYT MHAMBUAYOABHO U3rOTABAMBATBLCS MPENAPATE HO OCHOBE
CUHTETUYECKUNX OAUTOHYKAEOTUAOB N NX AHAAOTOB, CreundryeCckm NoAABASOLLMX
9KCMPEeCCUIO reHa.

B Tex cAy4vasx, KOraa nNpenapaTt M3roTaBAMBAETCS C Y4ETOM KOHKPETHOM MYyTALU
UAN YUCAO MALIMEHTOB, Y KOTOPbIX OH MOXET ObITb MPUMEHEH, UCHUCAAETCS
€AVNHNLLOMU, TPOAUNLIMOHHbBIE MOAXOAbI K PA3pAabOTKe AEKAPCTBEHHbIX MPEnapaToB,
Tpebyowme NPoBEeAEHUSA MOAHOTO LIMKAQ GAPMALEBTUYECKUX, AOKAMHNYECKMNX
N KAMHNYECKMX UCCAEAOBOHUN AAS KOXKAOIO NpenapaTta C onpeAeAeHHOMN
CTPYKTYPOW AENCTBYIOLLETO BELLECTBA, ABASIOTCS HEBO3MOXHBIMUN UAN SKOHOMMU-
4YeCckn HeONPABAQHHLIMU, EAMHCTBEHHbLIM CcNocoboM obecneyunTtb NALNEHTOB
NHAVBUAYOABHO N3rOTABAMBAEMBIMU AASl HUX AEKAPCTBEHHbBIMU MPENAPATAMU
ABASETCSA YTBEPXAEHME TPeOOBAHUIM K BOAUAOLMN MAATHOPMEHHON TEXHOAOTUM.

B paMKax BAAMAQLMN TEXHOAOTMN AOKA3bIBAETCS MOCTOSAHCTBO KPUTUYECKUX
NApAaMeTpoB NPOoLECCA U KPUTUYECKMX MOKA3ATEAEN KAYECTBA MPU M3rOTOBAEHUN
C UCMOAb30BAHMEM MNAATGOPMEHHON TEXHOAOTUU MPENAPATOB, UMEIOLLMX OTANYUS
AENCTBYIOWErO BEWECTBA (HANPUMEP, PA3ANYNA MOCAEAOBATEABHOCTU HYKAEOTU-
AOB AU OMUHOKUCAOT). [Tpr HOANYMM AQHHBIX O 6e30MACHOCTU U 9PPEKTUBHOCTHU
MPUMEHEHUA AQHHbIX MPOAYKTOB 3TO NO3BOASIET OOOCHOBATL BO3MOXHOCTb
cokpaLleHns o6 beEMA NCCAEAOBAHUNA, HEODXOAMMBIX AAS MTPUMEHEHUS HOBBbIX
MHAMBUAYOABHO U3rOTOBAEHHbBIX MPEMNAPATOB, B TOM YACAE COKpdLeHne obbema
NCMbITOHUI B PAMKOX BbINMYCKAOLWETO KOHTPOAS KOYECTBA.

Apyron o6AACTbIO MPUMEHEHUA MAATGOPMEHHOTO NMOAXOAQ SBASIETCH CTAHAOP-
TU3AUUNSA CAOXHBIX OHOAUTUYECKNX METOAOB, MPUMEHSIEMBIX AASI KOHTPOAS KOYEeCTBA
N XapaKTEPU3ALMN BUOTEXHOAOTNYECKNX AEKAPCTBEHHbIX MPENAPATOB (HaNpMMep,
NPOPUAb TAKO3ZUANPOBAHNUS MOHOKAOHOABHBIX AHTUTEA). AOKA3ATEALCTBO
MPUMEHNMOCTN YHUBEPCAAbHbBIX METOAUK K OTAMHAIOWMMCS MO CTPYKTYpEe
(NOCAEAOBATEABHOCTU OMUHOKMUCAOT UAN HYKAEOTUAOB) MPENAPATAM MO3BOAUT
CYLLECTBEHHO YNPOCTUTb PA3PABOTKY N KOHTPOAbL KQ4YEeCTBA.
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MpuHa AAeKCceeHKOo

PYKOBOAMTEAL rPYIrbl F€EHHOW MMMYHOOHKOTEPArnu,
UHCTUTYT BMOOPraHM4eCKON XUMUN MMEHU

M.M. lWemsknHa n KO.A. OBYMHHUKOBA POCCUINCKOM
AKAAEMUN HAYK; 3AMECTUTEAb FTEHEPAABHOIO ANPEKTOPA
no Hayke, MoCckoBCKu LUEHTP MHHOBALMOHHbIX
TEXHOAOTMN B 3APABOOXPAHEHNN

1. Kakne TexHoAOrumn Bbi BUANTE rAQBHbIMU KAOHAUAQTAMU
AASl [TIOAYYEHMNs CTATyCa NAQTGPOPMEHHbIX?

C Moen ToOYKU 3peHUs, Habop Hanboaee NepPCneKTUBHbBIX MAQTHOPM
yXe AOCTATOYHO XOPOLWO Oo4YepYeH. 1 CMOTPIO HA 3TOT BOMNPOC CPA3y U3 ABYX
MO3ULMIA: KOK PA3PABOTYMK U PYKOBOAUTEAL AQDOPATOPUN, MPOLIEALLNI
3HAYUTEABHYIO YACTb MYTU B CO3AQHUN FTEHOTEPAMNMEBTUYECKUX NMPOTUBOOMYXOAEBbIX
NpPenapaAToB BMNAOTb A0 BTOPON ¢ A3bl KAMHUYECKUX NCCAEAOBOHUN,
N KOK MPEACTABUTEAb KOHTYPA BHEAPEHUS MEANLIMHCKMX TEXHOAOTUIN, KOTOPbIN
BUAUT LUMPOKUIM CMEKTP POCCUNCKUX PA3PABOTOK U peAAbHbIE DApPbEPLI NX BEIBOACO
B KAMHUKY.

B nepBylo oyepeab CTATYC NAATOOPMEHHbIX CAAYET NPUCBAMBATL
TEM TEXHOAOTUSAM, KOTOPbIE Y€ AOCTATOYHO PA3BUTHI B POoccum n Ha 6a3e KOTopbIX
OTEYECTBEHHbIE UCCAEAOBATEAU U KOMMNAHUM CNOCOBHBI CO3AAQBATH LUMPOKUMN
CMeKTP NPOAYKTOB. TAKMX NAQTHOPM, HO MOW B3rAsA, HEMHOTO, HO UMEHHO
OHM CETOAHSA UMEIOT HOUBOABLLUI MPAKTUYECKNI CMBICA. [TpobAaema B TOM,
4YTO MHOIME NAQTOOPMEHHbIE MPENAPATHI HE AOXOAAT AO PEMMCTPALUN HE N3-30
CAOBOCTM CAMOM TEXHOAOTUM, A N3-30 AEPULMTA PECYPCOB HA MPOBEAEHNE
KAMHNYECKNX NCCAEAOBAHUN,

91 Obl BIAEAUAQ YETbIPE KAIOYEBBIX HAMPOBAEHMUS.

NepBoe — MPHK-nAaTdpopMbl. B POCCum AN HUX yXKe eCTb U NMPOU3BOACTBEHHAOS
6a3a GMP B LleHTpe nmenmn H.®. Famaneun, u CUAbHbIE HOY4YHbIE 30AEAbI: B LleHTpe
nmenHun H.®. FTamaneun, B IBX PAH, B YHuBepcurtete «Cupuyc», B Hoeocnbupcke.

Ha aton nAatpopmMe NOTEHUMAABHO MOTYT PA3BUBATLCS KOK MUHUMYM TPpU KAQCCO
MPOAYKTOB: BOKLMHbI, MPENAPATbl AASI A€4EHUS OHKOAOTMYECKMX 3000AEBAHMN,
BKAIOYASE MPHK-MMMYHOQABIOBAHTbLI, U PELLEHUS AAS AEHEHUS PeAKnX 3a00AEBA-
HUN. YXX€& CENYAC HECKOALKO PA3PADOTYMKOB MbITAKOTCH ABUrATLCA B CTOPOHY in
vivo CAR-T Ha 6a3e MPHK; A0 NPAKTNYECKOro BHEAPEHUS eLle eCTb AUCTAHLMUS,
HO B DAMXANLLIME ABQA-TPU FOAQ CUTYALMS, BEPOSITHO, CYLLECTBEHHO M3MEHUTCS.
Cpeau npuMepoB 1 Mory Ha3BATb MPHK-MMMYHOQABIOBAHTLI, KOAMPYOLWNE
UHTEPAENKUHBI N LUTOKUHBI AASI YCUAEHUS MPOTUBOOMYXOAEBOIO MMMYHHOIO OTBETAQ,
NMepCOHAAN3NPOBAHHBIE BAKLMHbI, A TAK)XE KOHCTPYKLUN, HOMNPABAEHHbIE

HA ycuaeHune npeseHtaumm MHC 1, no cytm, Ha NPOOUACKTUKY NPOorpeccumn
OMYyXOAM NOCAE 3ABEPLUEHNSA A€YEHUS.

Bropoe HanpaBAeHUNE — NAATHOPMA AAEHOACCOLMNPOBAHHLIX BUpPYCcoB (AAVY).
B Poccun 1M 3AHMUMAIOTCS YK€ OKOAO AECATU HAYYHbIX LLEHTPOB. AAsa AAV-
MOAXOAOB B MNEPBYIO O4EPEADL XOPAKTEPHA OPUEHTALMA HO HOCAEACTBEHHbIE
3060AEBAHMS, TAE KAMHNYECKNE NCCAEAOBOHUS YPE3BbIHAMHO AOPOIM U3-30 MAAOTO
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YMCAQ MAUMEHTOB, O CTOMMOCTb TEPANMMUUN MOXET AOCTUTATb MUAAMOHO AOAAQPOB
HO NAUMEHTA U BbiWwe. VIMEHHO 3A€Cb NAATHOPMEHHbIN MOAXOA OCODEHHO
onpaBAOH: 6basoBas 6e3onacHocTb AAV AOCTATOYHO XOPOLO N3YYEHA,

TOrAQ KAK OT NMPOAYKTA K MPOAYKTY MEHAETCS NPEXAE BCEro reHeTn4eCcKas BCTABKA.
Y HOC yXe eCTb 30AEAbl MO CMNHAABHOW MbILLEYHOW ATPOPUN, AUCTPODUN CETHATKMN,
reMopuUAnN, MblLLEYHOW ANCTPOPUN AtoEHHA. ECAM TOKME TEXHOAOTUM DyAYyT
GOPMAAN3OBAHLI KOK MAQTGOPMEHHbIE, 3TO NMO3BOAUT CYLLECTBEHHO COKPATUTb
30TPATHl U AASI TOCYAQPCTBA, U AAS PA3PAOOTYMKOB.

TpeTbe HANPABAEHUNE — KAETOYHLIE TEXHOAOTUU, Npexae Bcero CAR-T. Cenvac
MHorue rpynnbl co3aatoT CAR-T-NPOAYKTbI MOA PA3HbIE MULLEHUN, OAHAKO OAHA
N TA XEe MULWEHb HEPEAKO MOXET NCMOAL3OBATLCH CPA3Y MPU HECKOABKUX
3ab6oneBaHUsAX (Hanpumep, CD-19 — Npyt OHKOAOTUYECKUX U NMPU AYTOUMMYHHbIX).
TeM He MeHee Pa3pPABOTYMKU BbIHYXAEHbBI KOXKABIM PA3 MPOXOAMUTb MPAKTUYECKU
BECb MYTb 30HOBO: BbINOAHATb AOKAUHNYECKNE MCCAEAOBAHNSA de NoVOo, a 3aTeM
MOBTOPSATb KAMHNYECKUI TPEK, XOTS BEKTOP YX€e U3BECTEH, a NpodunAb besonac-
HOCTM BO MHOIOM MOHATEH. [1pn nepexoae, HaNpuMep, oT OHKOAOTMYECKNX
MOKQA3AHMIN K QYTOMMMYHHbBIM 3060AEBAHMSAM NMPUHLMUMMAABHO HOBbIX PUCKOB
AAS MALUMEHTA MOXET N HE BO3HMKATb, HO BPEMS 1 AEHbIM BCE PABHO TPATATCS
30HOBO. B TaKOM CcnTyauum NAATGOPMEHHbIN PEXUM MOT Obl AOTb O4YEHb
CYLWECTBEHHbIN BbIUTPbILL.

YeTBEpTOE HAMNPABAEHNE — FrEHHAS TEPANUS HO OCHOBE NMAa3MuaHoM AHK.
3AECb TAKXE MEHSIETCS MPEXAE BCEro reH, TorAd KAk CamMa TEXHOAOTMYEeCKas
OCHOBQ OCTOETCa NpexHen, a NpoPpmnAb 6€30NACHOCTUN B LLEAOM BAAQronpuUsATHBIN.
[Mo3aTOMYy M 3Ty TEXHOAOIMIO, HO MOW B3rASIA, MOXHO PACCMATPUBATE KOK CUABHOIO
KOHAMAQTA HA NAATPOPMEHHbBIN CTATYC.

MMeHHO 3T YeTbipe NAATPOPMbI CETOAHS BLIFAIAST HOMOOAEE NepCrnekTUBHLIMU.
Mo BCEM 3TVM HAMPABAEHUAM K HOM MPUXOAST PA3PABOTYMKU, HAYYHBIE LLEHTPDI
M KOMMNAOHUWU, KOTOPbIE PABOTAIOT, MO CYTU, C ODAN3KON TEXHOAOTMYECKOM AOTUKOM
M CTAAKMBAIOTCSH CO CXOXMMU Bapbepamu.

2. Kakne Hanboaee nepcrnekTuBHble NAaTPOopMeHHbIe TEXHOAOTUN N MPOAYKTbI
HQ nx ocHoBe passusaloTcs B Poccun?

EcAu roBoputb 0 HONMBOAEE NepPCnEKTUBHbBIX HAMPABAEHUAX B Poccum, 1 6bl BHOBb
BBIAEAUAQ T€ Xe YeTblpe NMAATHOPMbI, HO C PA3HOW CTEMNEHBLIO 3PEAOCTU U PA3HBLIM
MOTEHLMAAOM BbICTPOro pocTta.

Hanboaee Noka3aTeAbHbIN MPUMEP YXE CYLLECTBYIOLWETO PErNyASTOPHOrO
MOCAQBAEHUSA — KAETOYHbIE TEXHOAOTUN. PEryAaTop paspeLlunA MHAUBMAYAABHOE
NMPUMEHEHME KAETOYHbIX MPOAYKTOB, BKAIOYAS CAR-T, KOraQ NpenapaTt N3roTaBAU-
BAETCSH U NPUMEHSETCS B PAMKOX OAHOM N TOM XE KAUMHUKN. DTO pPeLLEHNE AQAO
OYEeHb MOLLHBIN UMMNYALC PA3BUTUIO HOMPABAEHUS. be3 HEero LeAbir psA NpPOeKToB,
BEPOSATHO, MPOCTO HE COCTOSIACS Obl: PA3PABOTYMKM MOAYHUAU BO3SMOXHOCTb
AOKQ3aTb 6€30MACHOCTb HO AOKAMHMYECKOM 3TAMNE U1 3aTeM BbICTpee NepexoAnTb
K A€4EHUIO NALMEHTOB 6€3 NPOXOXAEHNSA CTAHAOPTHOIO AOPOrOCTOSILLLErO
KAMHUYECKOro MyTn, rA€ Kaxaas ¢pasa TpebyeTt orpoMHbIX 3aTpaATt. B pesyabtate
B Poccun yxe ectb CD19 CAR-T, paspabartbiBaetcs BCMA CAR-T, nosiBaaiotca CAR-
T-NOAXOAbBI AASI QYTOMMMYHHBIX 3000AEBAHUI. [10 3TOMY HAMPABAEHWIO Mbl HOYAAN
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MHEHNA SKCMEPTOB

COKPALWATb OTCTOBAHME OT MUPOBOIO YPOBHS.

EcAn aHaAorMyHas AorMka ByaeT NPUMEHEHA N K NMAATGOPMEHHBIM TEXHOAOTMAM,
3TO MOXET AQTb PA3PABOTYMKAM COMOCTABUMBIN MO MACLITAOY a¢ddekT. B nepsyto
oyepeAb TOKON UMMYAbC HYXeH HanpasAeHnaM MPHK n AAV, rae y Poccun
yXe €CTb U CNEKTP 3a00AEBAHUI, 1 KOMMNETEHLMN, N 3AMETHOE YNCAO KOMAHA.

leHHas Tepanua B 6oAee Y3KOM CMbICAE, BEPOSITHO, MOKA MOXET HEMHOTO
MOAOXAQTh: B 3TOM 06AACTU B POCCUM MEHbLLE 3PEABIX U OAHOBPEMEHHO
MacwtTabupyemsbix paspaboTtok, 4em B MPHK 1 AAV. Tam paboTaeT orpaHnYeHHoe
4YUCAO TPy, N B OAMXKANLLEN NEPCNEKTUBE KOAUYECTBO MPOAYKTOB, KOTOPbIE
MOXHO ObIAO Bbl BLICTPO PA3BEPHYTE HO OAHOW NAATHOPME, HUXE.

Yro kacaetca naasMmmaHon AHK, 9T0 He HOBAS TEXHOAOTUS, HO B Poccun
OHAO Pa3BUTA CAabee, YeM nepBble TPU HANPABAEHUS. Ei0 3QHMMAIOTCS AQBHO,
OAHOKO YNCAO CUABHBIX FPYMM NOKA OrPAHMUYEHO. [TO3TOMY NOTEHUMAA Y HEE €CTb,
HO Mo MacwTaby u ckopocTn adpdekTa oHa noka yctynaet MPHK, AAV 1 kaeTou-
HbIM TEXHOAOTUSM.

EcAn cyMMmnpoBATb, TO HAOMBOABLLLMIA NPAKTUYECKUIA CMBICA AN POCCUM ceropHs
MMEIOT MAQTPOPMEHHbBIE MOAXOAbI B KAETOYHbIX TEXHOAOTUSAX, MPHK 1 AAV. MIMeHHO
3AECb PEryAITOPHbIE MOCAABAEHUS U GOPMAAN3ALMSA NAATHOPMEHHOIO CTATYCA
MOTAM Bbl AOTb HaNBOAEE BbICTPBIV 1 OLLLYTUMbIA PE3YABLTAT.
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3AKAIOYEeHUe

Mbl HOHOAM 3TOT 0O630P C BOMPOCA: MOXHO AU MPEBPATUTDL LUTYYHYIO PA3PABOTKY

MHHOBALMOHHbBIX NpenapatoB B kKoHBenep? OnbiT FDA PTDD n poccumnckune
TEXHOAOTMYECKNE 30AEABI MOKA3BIBAIOT, YTO MOXHO — HO HEe Yepes KONMpoBaHME
YYXWX MPOrpPaAMM, A Yepe3 OCO3HAHHYIO AAANTALMIO NAATGOPMEHHOW AOTUKN

K COBCTBEHHOW PETYASTOPHON CpeAe.

HasHayeHne atoro o630pa — He AQTb OKOHYATEABHbIV OTBET, A MPEAAOXNTb
pPabouyo PAMKY AASE AUCKYCCUU. Mbl MOKQA3AAMN, YTO B POCCUKM yXE eCTb TEXHO-
normdyeckune naatdopmsel (MPHK, AAV, CAR-T, nanasmmaHble AHK), koTopble
MOTrAM Bbl NPETEHAOBATL HA PEryASTOpHOE AoBepue. Mbl pasobpanu, Kakme
MEeXAHWM3Mbl (TOCMUTAOABHOE UCKAIOYEHUE, YCAOBHAS permctTpauus, nepekpecTHbole
CCbIAKW) YXXe paboTaloT KAK «MNAATGOPMEHHbIE» — MYCTb U 6e3 CNeuMAAbHOro
cTaTycd. N Mbl 0603HAYNAM NMUAOTHBIE LLIATN, KOTOPbIE MO3BOAUAN Bbl NEPENTH
OT CAOB K A€AY 3a 1,5-2 roaa.

HoO rAQBHbBIN BbIBOA, MOXAAYH, B APYTroM. [NNAATPOPMEHHBIN MOAXOA — 3TO HE
TOAbKO NMPo CMC 1 AQHHbIE. DTO NPO CMEHY YCTAHOBKMU: PETYAATOP nepecraet
BUAETb B KOXKAOM HOBOM MPOAYKTE «4UCTBIN AUCT» U HOYUHAET AOBEPSTH
NMOBTOPSAOLLENCS TEXHOAOTMYECKOW OCHOBE. DTOT NEpexoa TpedyeT BpemMeHu,

MAAOTOB U — AQ — HeunsbexHbIx owmnbok (Kak B kence Sarepta). bes Hux He GbiBaeT

pO6OTO}OLLI,VIX CUCTemMm.

TaK 4YTO BOCMPUHUMANTE 3TOT 0630p KAK NepByto ceputo. Mbl MAQHMPYEM
CAEAUTb 30 PA3BUTUEM NAATHOPMEHHOIO PErYAUPOBAHUS B Poccum n mmpe,
pPa3bMpPATb HOBbIE KENCHI, BO3BPALLATLCS K POCCUNCKMM NPUMEPAM MO Mepe
X NPOABUXEHUS B KAUHUKY U HQ PbIHOK.

ByAaeT NnpoaAoAXeHMe. AO HOBbIX BCTPeu.
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Ilporpamma npucBoeHus
craryca miargpopMeHHOH
TEeXHOJIOTMM JJIS pa3padoTKu

JIEKAPCTBEHHLIX MpPenapaToB
PyKoBOACTBO /11 0TpPaC/IuA

ITPOEKT PYKOBO/ICTBA

Hacrosimmii JOKYMEHT pacnpoCcTPaHAETCs HCKIIOYHTETLHO B IeJISX MOJTyYeHu st
KOMMEHTAapPHEB.

3ameuaHus ¥ MPEUIOKECHUS 110 HACTOSIIEMY MPOESKTY TOKYMEHTA JOKHBI ObITh
npeAcCTaBiIeHbI B TeueHrue 60 qHel ¢ gatel myoaukanuu B @edepanivHom peecmpe
yYBEJIOMJICHHSI 00 OIyOIMKOBaHUH MPOEKTA PYKOBOJCTBA. DIIEKTPOHHBIE KOMMEHTAPUHI
HarmpasJsiiTe o aapecy https://www.regulations.gov. I[TuceMeHHbIE KOMMEHTAPUN
Hanpassiite B Otaen aenonpoussoactsa (HFA-305), Yopasienue no caHutapHOMy
HAaJ130py 3a Ka4e€CTBOM MUIIEBBIX MPOAYKTOB U MEIMKaMEeHTOB, 5630 ®dumepc JleiiH,
komHara 1061, Poxsuiui, Mapunenn 20852 (5630 Fishers Lane, Rm. 1061, Rockville, MD
20852). Bce koMMeHTapuu JTOJIKHBI COIEPKaTh PETUCTPAI[HOHHBINA HOMED JI0ChE,
yKa3aHHBII B YBEJJOMJICHIH O JOCTYITHOCTH, OITYOJIMKOBAHHOM B @PedepanibHoM peecmpe.

ITo Bompocam, KacarommMcs HaCTOSIIEro MPOeKTa JoKyMeHTa, oopamaiiteck (CDER) k
Menucce ®eprecc no tenedony 240-402-8912 unu (CBER) x [Ixeitmcy Maiiepey mo
tenedony 240-402-7911.

MUHHCTEPCTBO 3/IpaBOOXpaHeHHs U conuanbHbIX ciayx0 CLIA Ynpasnenue no
CaHUTApPHOMY HAJ30PY 3a KAYECTBOM MUIIEBBIX TPOAyKTOB U MeaukameHToB (FDA) LlenTp
OLIEHKH U uccienoBaHuil jekapctBeHHbIX cpeacts (CDER) LlenTp oneHku u uccnenoBaHuii
ounonornueckux npenaparoB (CBER)

MuHucTEpCTBO 3APaABOOXPAHEHUS H
couuanbHbIxX cayx0 CIITA
YnpasiieHue 1o CAHUTAPHOMY HaA30py 3a
Ka4ecTBOM NUIEBbIX MPOIAYKTOB H
MeIMKAMEHTOB
L{eHTp OLlEHKHN U UCCIeJOBAHNM JIeKAPCTBEHHbIX
cpencts (CDER)

LleHTp OLleHKN U UCCIeA0BAHNH OMOJIOTHYECKUX
npenapatos (CBER)
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IIporpamMmma npucBoOeHUs
craryca miaropMeHHON TEXHOJIOTUH
IJIS1 Pa3padoTKH JIeKAPCTBEHHBIX
[penaparon
PyKoOBOJCTBO 1JIs1 OTPACJIN

J{ononnumenvHvle KORUU MOHCHO NOLYHUUMD .
6 Omoene no ces3Mm ¢ 00ULeCmMB8eHHOCIbIO,

Omoen unghopmayuu 0 1eKapcmeenHbix npenapamax,
Llenmp oyenku u ucciedosanull 1eKapCmeeHHbIX
npenapamos,

Ynpasnenue no canumapromy naosopy 3a kawecmeom
nuujessvix NPOOYKmMos U MeOUKAMeHnos
no adpecy.: 10001 New Hampshire Ave., Hillandale
Bldg., 4" Floor Silver Spring, MD 20993-0002
Teneghon: 855-543-3784 unu 301-796-3400; @axc: 301-431-6353
DOnexmponnas nouma: druginfo@fda.hhs.gov
https://www.fda.gov/drugs/guidance-compliance-regulatory-information/guidances-drugs
ulunu
Omoene no KOMMYHUKAYUAM, 83AUMOOEUCIEUIO U
pazeumuro,

Llenmp oyenxu u uccredosanuil GUOLIOSULECKUX
npenapamos,

Ynpaenenue no canumapromy naosopy 3a kawvecmeom
nuujesvix NPOOYKMos U MeOUKAMEeHmOo8
no aopecy: 10903 New Hampshire Ave., Bldg. 71,

Room 3128 Silver Spring, MD 20993-0002
Teneghon: 800-835-4709 unu 240-402-8010
Onexmponnas nouma: ocod@fda.hhs.gov
https://www.fda.gov/vaccines-blood-biologics/guidance-compliance-regulatory-information-biologics/biologics-guidances

MuHHCTEPCTBO 3IPABOOXPAHEHUS U
counajbHbIX cayx0 CIIA
YnpasJ/ieHue 10 CAHUTAPHOMY HaA30py 3a
Ka4eCcTBOM NUIIEBbIX MPOAYKTOB H
MeIMKAMEHTOB
L{eHTp OLEHKHN U UCCIeJOBAHNH JIeKAPCTBEHHbIX
npenaparos (CDER)

LleHTp OLleHKHN U UCCIeA0BAHN OMOJIOTHYECKUX
npenapatos (CBER)

Maii 2024
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Ilpoexm pyxkoeodcmea. He npeonasnaueno 0ns npakmuiecko2o npumeHeHus

PyxoBoacrBo a1 orpacau: Illporpamma npucBoeHus
CTATyCa IJIAT(POPMEHHOH TEXHOJIOTUH AJIs1 Pa3pad0TKH JIeKAPCTBEHHbBIX
npenaparos!
Hacrosmuit mpoeKT pyKOBOICTBA, TIOCTIE €r0 OKOHYATEIHPHOTO YTBEPKICHUS, OYIET OTpakaTh TEKYITYIO

no3uuuio FDA (nanee — AreHTcTBO) 10 1aHHOMY Bompocy. OH He yCTaHaBIMBaeT KaKUX-TH00 MpaB
IUIS1 KaKUX-JIHOO JINI 1 He sIBIsieTCs 00s13aTesbHbIM HU 101t FDA, HU U1 00II€CTBEHHOCTH.

JlommyckaeTcs HCIOIb30BaHNE MHOTO TIOIX0/1a, €CIIH OH COOTBETCTBYET TPEOOBAHUSIM IPHUMEHUMBIX
3aKOHOZATENbHBIX 1 HOPMAaTHBHBIX akToB. 151 00CyKIeHUS albTEPHATUBHOTO MMOIX0/a CIIEAYET
00paTUThCsA K coTpyaHHKaM FDA, OTBETCTBEHHBIM 32 HACTOSALIEE PYKOBOJACTBO, YKa3aHHBIM Ha
TUTYJIBHOW CTPaHUIIE.

l. BBEJIEHUE

Hacrosiee pykoBOJCTBO COEPAKUT HOAPOOHBIE Pa3bsICHEHNS B OTHOLICHUH Pealn3alliy IPOrpaMMbl
MIPUCBOCHUS cTaTyca IIaThOpPMEHHON TEXHOJIOTHH, YUpekaeHHo! pazaenoM S06K denepansHOro
3aKOHA O IHIIEBBIX IPOAYKTAX, JEKAPCTBEHHBIX CPEACTBaX M KocMeTHueckux cpeactax (FD&C Act)?.
B pykoBoACTBE U3/105KEHBI KPUTEPUH AOILYCTUMOCTH VISl TIOJIy4€HHsI JAHHOTO CTaTyca, IOTEHIIUAJIbHBIE
MPEUMYILIECTBA MTOTYUYESHHUS, MOPSAOK UCIIONB30BAHMUS JAaHHBIX, TOJYYEHHBIX HA OCHOBE MIaT(hOPMEHHBIX
TEXHOJIOTHH, IOPANOK 00CYXIeHHs IUIAHUPYEMOTO 3aIlpoca O IIPUCBOSCHUHU CTaTyca B PaMKax 3TallHOTO
COBEILAHMs, PEKOMEHIyEMOE COJICpPIKaHUE 3aIpoca, a TAKIKE CPOKH PEryIATOPHOM dKCIIEPTU3BI TAKOTO
3ampoca. [Iporpamma HanpasiieHa Ha MOBBIIEHHE 3P PEKTUBHOCTH MIPOLIECCOB Pa3pabOTKH
JICKapCTBEHHBIX CPEJICTB, UX IPOU3BOJICTBA U 3KCIIEPTU3bI 3a5BOK Ha JIEKAPCTBCHHBIE IIpenapaTsl, B
KOTOPBIX HCIIONB3YIOTCS MIaT()OPMEHHBIE TEXHOIOTUH, UMEIOIUE TPUCBOCHHBIHN CTaTyC.

FDA mnpu3HaeTt, 94To TepMUH «I1aT(GopMeHHasT TEXHOJIIOTHUS MCIIONB3yeTCs KaK B MTPOMBIIIIIICHHOCTH, TaK
u

camuM FDA 1151 onrvcanus TEXHOJIOTUM, OTHAKO OH MOXKET HE COOTBETCTBOBATH OIPEACICHUSIM
«mIaT(OpMEHHAS TEXHOJOTHA»* U «IPU3HAHHAS IIAT(POPMEHHAS TEXHOJIOTHsD), H3IIOKEHHBIM B
3aKOHOJIATEIBCTBE M HACTOSIIEM PYKOBOACTBE. HekoTOpbie TEXHOIOTUH, UCTOPHUUECKHU
paccMaTpuBaroIIuecs

MpOoMBIIUIEHHOCTHIO U FDA kak mrardopMeHHbIe, MOTYT HE OTBEYaTh 3aKOHOAATEILHOMY OTIpEeNICHUIO
u

! Hacrostinee pykoBOACTBO MOATOTOBNEHO LIEHTPOM OLIEHKH M MCCIENOBAHMIT JIEKAPCTBEHHBIX MPEMAPATOB

(CDER) u LenTpom orieHKH 1 uccneqoBanuii ononornueckux npernapatos (CBER) Yipasienust o caHUTapHOMY HaI30py
3a Ka4eCTBOM IHIIEBBIX IPOAYKTOB U MeaukamMeHToB (FDA) npu ydactun YnpasneHuss KOMOMHHPOBAHHEIX MIPOYKTOB
(OCP).

2 Paznen 506K ®@enepansroro 3akona CIIA «O MpoayKTax MUTaHUs, JTEKAPCTBEHHBIX MPEMApaTax i KOCMETUIECKUX
cpenctBax» (FD&C Act) (Koneke CIIIA, 21 U.S.C. 356k) 6611 nononunex 3akoHoM «O HpenoTBpalieHHH TaHASMHNY,
KOTOPBII ObLI IPUHAT B paMKax 3akoHa «O KOHCOJUANPOBAHHBIX accUrHOBaHuUsx» 2023 roma (3akon Ne 117-328).

3 B mensix HACTOSAIIETO PYKOBOJCTBA TEPMHUHBI «JIEKAPCTBEHHOE CPEICTBOY, «IIEKAPCTBEHHBIN TIPEMAPAT» U KIPOTYKT
OTHOCSITCSI K JICKAPCTBEHHOMY CPE/ICTBY B cooTBeTcTBHH ¢ pasznenoM 201(g)(1) @3 CIIA «O npoxykrax MUTaHAS,
JIeKapCTBEHHBIX Mpernaparax 1 kocMerndeckux cpeacrsax» (Komexe CIIA, 21 U.S.C. 321(g)(1)). Ciona Bxoasr
GUOITOrHYEeCKHe Mpenaparsl B COOTBETCTBHH ¢ paszaenoM 351(i) 3akona «O6 obuiecTBeHHOM 3apaBooxpaHeHum» (PHS Act)
(Kogekc CIIA, 42 U.S.C. 262(i)). TepMHH «JI€KapCTBEHHOE CPEACTBOY» TAKKE MPHUMEHSETCS K COCTABIISIIOIINM YacTAM
JIEKapCTBEHHBIX CPEJICTB MIIM OMONOTHYECKHUX MPENapaToB, BXOIIMX B COCTAB KOMOMHUPOBAHHBIX MPOIYKTOB,
pa3pabaTeIBaeMBbIX IS SKCIIEPTU3BI B COOTBETCTBUH ¢ pa3zaenoM 505 3akona FD&C wmu pasnenom 351 3akona PHS.

4 TepMUHBI, BbIIETEHHbIE TIOTYKUPHBIM WPUPTOM, OTIPENENeHsI B paszene [occapuii HACTOAMIETO PYKOBO/ICTBA.
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Cooepotcum ne umeroujue 00A3amenvHoll WPUOUYECKOIU CUbL PEKOMEHOAUUU

HpoeKm pykoeodcmea. He npe()HasHaquo onst npaKkmu4ecKkoco npuMeHerusl

YCTaHOBJICHHBIM KPUTEPHUAM JOMyCTUMOCTH U, KaK CIEACTBHE, HE MOANAAATh MO/ ISHCTBUE MPOTPAMMBI
HPUCBOEHHMS cTaTyca. HeBO3MOXKHOCTE MoNydeHust OQHIMAIBLHOTO CTAaTyCa HE JIMIIAET 3asABUTEIS IpaBa
HCII0J1b30BaTh paHee HAKOIUIEHHbIE 3HAHMS [IPH I10/1a4e HOBHIX 3asB0k®. FDA paspelaeT 3asBUTENIAM
MCTIOJIb30BATh HHPOPMAITHIO U3 paHee TIOIaHHBIX 3asBOK P OJI00OPEHHH WITH Pa3pelicHUN
JIEKAPCTBEHHBIX

MPETapaToB B paMKaxX HOBOU 3asiBKH, TTOJJAHHOHN TEM K€ 3asSBUTEIICM.

Jls menmeit mporpaMMBbl IPUCBOCHUS cTaTyca miathopMeHHon Texaoaoruu pasaen S06K FD&C Act
YCTaHABIIUBACT KPUTEPUH, ONPEICIISIONINE, KTO UMEET MPaBO IMOAABATh 3alIPOCKI O MPUCBOCHUU TAKOT'O
cTaryca M KTO0, TIOCJIe TIPUCBOCHHUSI CTaTyCca KOHKPETHOH MIaTGOPMEHHON TEXHOIOTHU, MOYKET
WCTIONIB30BATh JTAHHBIE TI0 3TOM TEXHOJIOTHH. B HacTosIIEeM pyKOBOICTBE OMUCHIBAIOTCS yKa3aHHBIE
KaTerOpHH U MPUBOASTCS PEKOMEHIAINH IO THUIIaM IIaT()OPMEHHBIX TEXHOJIOTHIA, KOTOPBIE MOTYT
paccMaTpuBaThCs KaK MOTSHIIMATBLHO COOTBETCTBYIONINE KPUTEPHUSM JIJIsl IPUCBOCHUS cTaTyca. B
PYKOBOJICTBE TaKKe JIAIOTCS PEKOMEH AN OTHOCHTENBHO COJIEP KaHUS 10JIa4 C 3aIPOCOM O
MPUCBOCHUM CTaTyca IIATQPOPMEHHON TEXHOJIOTHH, TTOPSAKA BHECCHUS] I3MEHEHHH B IIaT(HOPMEHHYIO
TEXHOJIOTHIO, KOTOPOH YK€ IIPUCBOCH CTaTyC, M MPH HEOOXOAMMOCTH — MOPSAKA OTMEHBI TAKOTO
cTaryca.

Kax mpasuio, pykoBoacTBa FDA He ycTaHaBIMBAIOT IOPUINIECKH 00s13aTENBHBIX TpeOoBanuil. OHM
OTPaXKaIOT TEKYIIYO MO3UITUIO TI0 PACCMATPUBAEMOMY BOIIPOCY U JJOJKHBI BOCIIPHHUMATHCS
WCKITIOYUTETHHO

KaK peKOMEH/IaIliH, eCJIM B HUX HE MPUBECHbI KOHKPETHBIE HOPMATHBHBIE WM 3aKOHO/IaTEIbHEIE
npennucanvs. Vicroab30BaHHe B PYKOBOJICTBAX (DOPMYIIUPOBKH «OOIICHO» O3HAYALET MPEII0KESHUE UITH
pPEKOMEHIAITHIO, a He 00s3aTeIbHOe TPeOOBaHME.

1. 3AIPOC HA TIPUCBOEHME CTATYCA IJIAT®OPMEHHOM TEXHOJIOT U

Ecmu FDA ytBepauno CokpalieHHyIO 3asBKy Ha HOBOE JiekapcTBeHHOE cpenicTBO (ANDA), 3asBky Ha

HOBoE JiekapcTBeHHOE cpeacTBo (NDA) mim 3asBKy Ha JIMIEH3MI0 Ononornieckoro npenapara (BLA)
JUTS JIEKapCTBEHHOT'O CPENICTBA, KOTOPOE BKIIOYAET MIIM MCIIOJIB3YET MIaT(HOPMEHHYIO TEXHOJIOTHIO, KaK
ona ompenenea B pasgene S06K(h)(1) ®3 CIHIA «O npoaykTax MATaHUS, JEKAPCTBEHHBIX MIpernapaTax u
KOCMETHUYECKUX CPENCTBAX», 3asIBUTEIb, MOAAIOIINI MOCIEAYIONTYIO 3asiBKy Ha IPOBEJCHNE
kiauHUYeckoro uccienoanus (IND), 3asBky Ha HOBoe JiekapcTBeHHOE cpencTBo (NDA) mnn 3asBKy Ha
JIUIEH31I0 Onoorudeckoro npemnapara (BLA) cormacuo pazmeny 351(a), MOXeT 3aIpOCHTH ITPHCBOEHHUE
JTAHHOHM TEXHOJIOTHH CTaTyca MIaT(OPMEHHOM, YTO TO3BOJIUT UCIIOIb30BaTh HAKOIICHHbIE 3HAHUS O
TEXHOJIOTMH B HOBBIX MM OyayliuX 3asBKkax’. FDA pekoMeHIyeT MoiaBaTh 3apoc Ha MPUCBOEHHUE CTaTyca
Ha ctaguu IND nipu pa3paboTke JeKapCTBEHHOTO penapara st IiaHupyemoii mocnenytomeid NDA mm BLA
coracHo pazneny 351(a), MoCKOIbKY Ha TAHHOW CTaauH 3assBUTEITh PACIoaraeT JOCTATOYHBIMH 3HAHUSIMH,
yTOOBI M3IOKUTH s FDA,

° B 1eNsX HACTOSIIIETO PYKOBOJICTBA, ECIIM HE yKa3aHO HHOE, TEPMHH «3dA6UMenb» OTHOCUTCS K OJHOM M TOH JKe
KOMMEPUYECKOH OpraHu3alluy H/WIK 3asBUTENIO Ha POTSHKEHUM BCETO IpOIiecca 3alpoca Ha IPUCBOCHUE CTAaTyCa U NOAAuH
3asBKH.

6 Vicnonb30Banue paHee MONyYEHHBIX JAHHBIX, TIPH YCIOBHH UX HAYYHOW 0OOCHOBAHHOCTH U TIPABOMEPHOCTH, BO3MOKHO H
BHE PaMOK IIPOTrpaMMBI IIPHCBOCHNUS CTaTyca IIaTGOpMEeHHOI TexHonoruu. Hanpumep, 3asBUTENb yKe MOXKET
HCIIOBb30BaTh COOCTBEHHEIE TaHHBIE, TIpeJicTaBlIeHHbIe panee B pamMkax IND, NDA umu BLA. [Ipyrue 3asiBuTeIN MOTYT
HCIIOJIB30BATh ONpeAeIeHHYI0 HHopManuio u3 yreepxkaeHHbIX NDA unn BLA (Hanmpumep, Ha OCHOBaHUH NMUCHMa-
pa3peleHHs OT ieprKaTes 3asBKH) WM CChUIATBCS Ha paHee C/IeNaHHble ATEHTCTBOM BBIBOJIBI O O€30MaCHOCTH W/MITN
9((heKTHBHOCTH B COCTaBE 3asIBKH, MIOJAHHON B COOTBeTCTBHH ¢ paszaenamu 505(b)(2) unu 505(j) @3 CIIA «O npoaykrax
MUTAHMS, JIKAPCTBEHHBIX MpenapaTax 1 KOCMETHYECKUX cpecTBax». CM. TakKe MPOEKT PyKOBOJICTBA VISl HHAYCTPHU
«bpuooicune 0ns KOMOUHUPOBAHHBIX NPOOYKMOE (IEKAPCMEEHHbIL NPENapam — MeOUYUHCKoe uzoeiuey u «buoI0cuiecKuil
npenapam — meduyunckoe uzoenuey» (nexadps 2019 rona). [Toce OKOHIATETEHOTO YTBEPKICHHS 3TO PYKOBOJACTBO OyIeT
oTpaxkaTh TeKyuryro nozunuio FDA 1o nanHoMy Bompocy. PykoBozicTBa nmepuoandecku OOHOBISTIOTCS. [IIst Oy deHust
camolii TocieIHel Bepcuu rocetute caiT pykosoacts FDA https://www.fda.gov/requlatory-information/search-fda-guidance-
documents.

" Cm. pasgen 506K (f) @3 CIIA «O nposykTax IMUTaHus, JeKAPCTBEHHBIX TIPENapaTaX M KOCMETHYECKHUX CPEJICTBAX». XOTs NaHHBIE U3
COKpAIIeHHO! 3asBKH Ha HOBOE JIEKapCTBEHHOE cpeacTBO (ANDA) mu 3asBKku Ha 6rnocuMuirip (BLA, momaBaeMoii B COOTBETCTBUH C
paznenom 351 (k) 3akona PHS) MoryT Hcmoab30BaThCs B KaU4eCTBE YaCTH 0OOCHOBAHHS COOTBETCTBHS KPUTEPHAM I 3aIIpoca Ha
MIPUCBOCHHUE CTaTyca IIaTGOPMEHHON TEXHOJIOTHHU B cOOTBETCTBHH ¢ paszaenoM S06K(b)(1) 3akona FD&C, npenmMyIecTBa npucBOCHUS
cTaTyca, onucaHusle B pazaenax S06K(d)(2), (e), (f) u (g), ve pacnpoctpansitorest Ha ANDA u BLA, nogaBaemsie mo pazaeny 351(k).


https://www.fda.gov/regulatory-information/search-fda-guidance-documents
https://www.fda.gov/regulatory-information/search-fda-guidance-documents
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Cooepotcum ne umeroujue 00A3amenvHoll WPUOUYECKOIU CUbL PEKOMEHOAUUU

HpoeKm pykoeodcmea. He npe()HasHaquo onst npaKkmu4ecKkoco npuMeHerusl

KaKuM 00pa3oM MpejiaraeMas IiaTQopMeHHast TEXHOJIOTHSI COOTBETCTBYET KPUTEPHUSIM yUaCTHS,
ykasauHeIM B paszene 506K(b) @3 CIIA «O npomyKrax MUTaHUS, JeKapCTBEHHBIX Ipenaparax u
kocMeTrueckux cpenctBax» (FD&C Act). 1o crmocoOCTBYET MOATOTOBKE 00JIEE OTHOTO 3arpoca
u

€ro CBOEBPEMEHHOMY PacCMOTPEHUIO co cTOpoHbl FDA.

[MpucBoenue miaThopMEHHON TEXHOJIOTUH OQHUIIMALHOTO CTATyCa HE MPEIOCTABIISET TPETHHM CTOPOHAM
JIOTIOJTHUTEIIBHBIX TPaB Ha UCIIOJIb30BaHUE HH()OPMAIIMU U3 YTBEPKICHHON 3asBKU Ha MPOIYKT,
cozepKaren

3Ty TEXHOIIOTHIO, €CITU OHU HE SIBJISAIOTCS €€ BIaIebIlaMy WIIM HE NMEIOT MOJTHBIX MPaB CCHUIKH Ha HEe.
Kpowme Toro, 00b14HO 0kmaaeTcs, uto Biuaaenel] BLA OyneT o6nafate 3HaHUSIMU U KOHTPOJIMPOBAThH
porecc

IPOU3BOJICTBA OUOJIOTMYECKOTO MPOLYKTa, HA KOTOPBIN y HETO €CTh MHIEeH3us’. JIr060€e HCIOIb30BaHNE
JAHHBIX WM HHQOPMAINH B 3asBKE, OCHOBAaHHOE Ha 0003HAYCHUH IIAT(HOPMEHHON TEXHOJIOTHH, TOJKHO
COOTBETCTBOBATh 3TOMY 00IIeMy NpuHIMITY. JIt00ast COOTBETCTBYIOMIAs HHPOPMAIIUS, KACAIOIIAsCS
COTJIAIIIEHMSI O TIOJIHBIX MIPaBax Ha yIIOMUHAHKE, TOJDKHA OBITh IPECTaBIIEHa BMECTE C
aJIMMHHCTPAaTUBHBIMA

JIOKyMEHTAaMH, BKJIIOUYEHHBIMH B MoIyJib 1 51IEKTPOHHBIX 0OMIUX TeXHUYECKUX HoKyMeHToB (eCTD)%.

FDA paccMoTpHuT 3anpoc Ha IPUCBOEHHUE CTAaTyca, YTOObI ONPENEINUTh, COOTBETCTBYET JIM TEXHOJIOTUS
YCTaHOBIIEHHBIM KPUTEPHSAM, M BHIHECET PEIeHHE He Mo3aHee 90 JTHEH ¢ MOMEHTa €T0 MOMyYEHHA ™.
ATEHTCTBO MPOBEPUT, COOTBETCTBYET JIH TUIATPOPMEHHASI TEXHOIOTHs (KaK OHa OTpeIelicHa B paszierie
506K (h)(1)) kpurepusim, ykazanubM B paszaeine S06K(b) @3 CILIA «O npoaykrax muTaHUs,
JIEKapCTBEHHBIX

npemnapaTax u kocMetnueckux cpenctsax» (FD&C Act), Bkimovast BOIIPOC 0 TOM, CIIOCOOHO JIH
WCTIONBb30BaHHUE JaHHON TEXHOJOTHH C BHICOKOH BEPOSTHOCTHIO IIPUBECTH K 3HAYUTEILHOMY MTOBBIILICHHIO
3¢ (HEeKTUBHOCTH IPOIECCa PACCMOTPEHUS 3asBKU. 3asBUTEIb JODKEH IPEICTaBUTh IOIPOOHOE
000CHOBaHHE

110 3TOMY Botpocy st paccmoTpenus FDA. FDA onpenenuT, COOTBETCTBYET JIH 3aIIpOC Ha TIPUCBOCHUE
craryca miarGopMeHHOM TeXHOI0rnH KputepusM pasaena 506K (D), 1 HampaBuT 3asBUTENIO MHCHMEHHOE
00bsICHEHHE TIPUHSTOTO pelieHus. B oTHOLIeHNN pU3HAaHHBIX TUIaTGOPMEHHBIX TexHonoruid FDA, npu
HaJIMYUN OCHOBAHUHN, MOYKET IPUHATH MEPHI 10 YCKOPEHHUIO pa3pabOTKX U pacCMOTPEHUS JTF000
MOCJIE/Ty oL 3asBKH, TOJAHHOH B COOTBETCTBHU ¢ pazzaenoM S05(b) @3 CHIA «O npoxykrax MUTaHUS,
JIEKaApCTBEHHBIX MperapaTax ¥ KOCMETHICCKUX CpeACcTBax» win pasaenoM 351(a) 3akona «O6
00IIIeCTBEHHOM 3/IPaBOOXPAHEHNNY, Ha JIEKAPCTBEHHBIN MIpemapar, KOTOPBIHA MUCIIONb3YeT N BKIFOYAeT
JIAaHHYIO TEXHOJIOTHIO, B COOTBETCTBHH ¢ pasaenom 506K (e), mo mepe HeobxoaumocTu'?.

IMocie Toro kak 3asBUTENb MOJYYHI CTATYC IUIATGOPMEHHON TEXHOJIOTHH, HH(pOopMalHs, paHee

npeacTaBieHHas B 000CHOBaHUE TAKOTO CTAaTyca, MOKET OBITh HCIONb30BaHa B ocieaytomux NDA,
BLA

coryacHo pasaeny 351(a) uim 3anpocax Ha paspelIeHHe Ype3BbIYaifHoro ucnoss3osanus (EUA)M
MOJaHHBIX TEM ke 3asBuTeneM ™, 3aspurenn, moparomme NDA, MOTYT HCIIOJIB30BaTh HHPOPMALHIO O
IaThOPMEHHON TEXHOJIOTHH U3 JIPYTHX 3asIBOK, TIOJIaHHBIX TEM K

8 CM. okoHUATETBHOE MPABHIIO «3aABKH HA NUIEH3UPOBAHIE GHOTOTHUCCKHX IIPErapaToB 1 Mactep-(aiins (89 FR 9743, ot 12
dbespaist 2024 rona).

9 CM. pyKOBOJCTBO IS IIPOMBIIIUIEHHOCTH «IIpeocTaBIeHNe HOPMATHBHBIX JOKYMEHTOB B 2JIEKTPOHHOM (opMaTe —
OT/ENbHBIE 3asIBKY Ha PETHCTPALUIO JIEKapCTBEHHBIX TIPENapaToB Ul YeJIOBEKa M COOTBETCTBYIONINE MaTEPHAIbI C
ucrnonb3oBanueM crenupukanuii eCTDy» (deBpans 2020 roxa) un «Crenudukanus 6a30Bbix daitnoB eCTD mas Moy 1»
Ha caiite: https://www.fda.gov/drugs/electronic-requlatory- submission-and-review/ectd-submission-standards-ectd-v322-

and-regional-m1.

10 Cm. pazmen 506K (d)(1) 3akona «O NPOAYKTAX MHTAHHMS, TICKAPCTBEHHBIX TPENApPATaX H KOCMETHIECKHX CPEACTBAXY
(FD&C Act).

11 B kOHTeKCTE JAHHOTO PYKOBOJICTBA TEPMHH «yCKOPEHHOE PACCMOTPEHHEY HE 03HAUAET YCKOPEHHBII CPOK PACCMOTPEHHS
3asiBiieHNs B pamkax UFA.



https://www.fda.gov/drugs/electronic-regulatory-submission-and-review/ectd-submission-standards-ectd-v322-and-regional-m1
https://www.fda.gov/drugs/electronic-regulatory-submission-and-review/ectd-submission-standards-ectd-v322-and-regional-m1
https://www.fda.gov/drugs/electronic-regulatory-submission-and-review/ectd-submission-standards-ectd-v322-and-regional-m1

Cooepotcum ne umeroujue 00A3amenvHoll WPUOUYECKOIU CUbL PEKOMEHOAUUU
Ilpoexm pyxosoocmea. He npednasnauero 015 RpaKkmuyecko2o npuMeHeHUs.

12 Cm. Pasnen 564 3akona «O OPOLYKTaX HHTAHUS, IEKAPCTBEHHBIX IPEHIAPATAX U KOCMETHUECKUX CPEJICTBAX) JUIA IOTYUCHHS
uHGOPMALMH O pa3pelIeHIH Ha HCII0Ib30BaHUE B Ype3BbluaiiHbIX cutyanusax (EUA).

13 Pasnen 506K (f)(1) 3axona «O TPogyKTaxX MHTAHHS, IEKAPCTBEHHBIX MPENAPaTax M KOCMETHIECKHX CPEACTBAXY.
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3asBHTENEM, C TIOMOMIBIO MEXaHU3Ma TIEPEKPECTHON cehlTku™, OHako 3assuTeny, nogaromue BLA u
JKeJarollne UCI0Tb30BaTh JaHHBIC M MHPOPMAITUIO O MIaT(HOPMEHHONW TEXHOJIOTHH U3 TIPEIbLAyIIEH
3asIBKH,

JIOJKHBI BKJTFOUUTD TIOJTHYIO HH(GOPMAIIUIO B CBOIO ITOCIIETYIOIIYIO 3asBKy. [I[puMeHUMOCTh
WCTIONIb30BAHUS CBEJICHUH O TIAT(HOPMEHHON TEXHOJIOTHH B JPYTOH 3asBKE B KOHEUHOM cUeTe OyaeT
3aBHCETh OT KOHKPETHOTO 3a1poca U TOro 000CHOBaHMS, KOTOPOE NPEJACTABUT 3asSBUTEIb, JEMOHCTPUPYS,
YTO TAKOE MCIIOJIb30BaHHE TIO3BOJIUT COOTBETCTBYIONICH 3asBKE YIOBJICTBOPUTH IPUMEHUMOMY
CTaHAApTy O00pEHUSI.

Jpyroii 3aBUTEIH TAKKE MOXKET IMOJYYUTh BO3MOKHOCTh UCIIONB30BATh JaHHEIC IaT()OPMEHHOM
TEXHOJIOTHH, €CIIM OH MOJYYHUT MOJTHOE TIPABO CCHUTKM HA 3T JIAHHBIE B PaMKaXx JICTIOBOTO COTJIAIICHUS C

cozzareneM IatGOpPMEHHOI TEXHOTOrUU™®,

A. YcaoBusi ydacTusi B porpaMMe NpuCBOEHHUsI CTaTyca MJIAT(HOPMEHHOI TEXHOJIOTHH

Jiist onpeiesieHnsi COOTBETCTBUS KPUTEPHSIM MPUCBOEHHS CTaTyca NPU3HAHHOM IU1aThOpMEHHON
TEXHOJIOTHUH

FDA BHauasne ycTaHOBUT, KBATH(DUIIUPYETCSI M JaHHAs! TEXHOJIOTHSI KaK Tu1aTopMeHHas.

B cootBercTun ¢ pasgenom 506K (h)(1) 3akona «O mpomyKkTax MATaHUSA, JEKAPCTBEHHBIX MIpenapaTax u
KOCMETHYECKUX CPEACTBax», IIaTGopMeHHass TEXHOIOTUS — 3TO XOPOILIO U3y4eHHAs U
BOCIIPOM3BOIUMast TEXHOJIOTUsI, KOTOPast MOXKET BKJIFOUATh HYKJIEMHOBYIO [IOCIIE0BATEIbHOCTD,
MOJIEKYJISIPHYIO CTPYKTYpPY, MEXaHN3M JEHCTBHS, CIIOCO0 JOCTaBKH, BEKTOP WM UX KOMOMHAINIO TIPH
ycnoBud, yTo FDA cunTaeT Takyto KOMOMHAIMIO JOMYCTUMOM. [IpH 3TOM 3asiBUTENb HOJIKEH
MPOIEMOHCTPUPOBATH, YTO JaHHASA TEXHONOTHUs (1) HHKOPIOpUpOBaHa B JICKAPCTBEHHBIA MU
OMOJIOTUYECKUI MpenapaT WK UCTIONB3YETCsl UM U SBIISIETCS CYIIECTBEHHOW JIJISI CTPYKTYPhI WITH
¢byHKUMHU Takoro npenapara; (2) MoxeT ObITh aAalTHPOBaHA,

WHKOPIOPHUPOBaHa WM KCIIOIb30BaHa 0oJiee YeM OJHUM JIEKAPCTBEHHBIM MIIM OMOJIOTMYECKUM
[IpenapaTom,

HUMEIOIIUM OOIIHNEe CTPYKTYPHBIE AJIeMEHTHI; U (3) o0Jsieryaet Mporu3BOACTBO WK pa3paboTKy Oosee ueM
OJHOTO JICKAPCTBEHHOTO WJIM OMOJIOrMYECKOT0 MpenapaTa MoCcpeCTBOM CTaHJAPTH3UPOBAHHOTO
mpolecca

WJIM TIPOLIECCOB MMPOU3BO/ICTBA.

B cootBercTun ¢ pasgenom 506K(b) @3 CIIMA «O mpoaykrax MUTaHHs, JIEKAPCTBEHHBIX IIperapaTax u
KOCMETHUYECKUX CPEJICTBAX», IIATQPOPMEHHAS TEXHOJIOTHUS, HHKOPIIOPUPOBAHHAS B JICKAPCTBCHHBIHN HITU
OMOJIOTHYECKHN TTpeTriapaT WIM HCIIOIh3yeMast UM, MOXKET ObITh Ipr3HaHa FDA B kauecTBe yKa3aHHOU
m1aT(GOpPMEHHOM TEXHOIOTHH, ec (1) OHa BKITIOUEHA B YTBEPIKICHHBIN TIperiapar Win

rcronb3yeTcs uM (T. €. FDA mpoBeno sKerepTH3y U YTBEPAIO 3asSBKY Ha MPOTYKT, COMEPKANTUAN WITH
UCTIOIB3YOIUI JAHHYIO TEXHOJIOTHIO); (2) MpeaBapuTeIbHbIe JAHHbIE'® CBUIETENLCTBYIOT O TOM, UTO
m1aT(GopMeHHAs TEXHOJIOTHS MOXKET ObITh BKJIFOUCHA MIIM UCIIOIh30BaHa 00JIee YeM OJTHUM
npenaparoM 0e3 HETaTUBHOT'O BIUSHUS Ha Ka4eCTBO, IPOU3BOACTBO WITH O€30MMaCHOCTS; U (3) MaHHbBIC
WA

nH(pOpMAIUs, MPEICTABICHHBIC COOTBETCTBYIONIUM JTUIIOM, CBHJIETEIILCTBYIOT O TOM, YTO BKITIOUCHHC
WA

WCIIOJIb30BaHUE IIaT(GPOPMEHHOM TEXHOJIOTUU C BBICOKOW BEPOSTHOCTHIO MIPUBE/IET K 3HAUUTEIIEHOMY
MOBBIIEHHIO 3 (HEKTUBHOCTH MPOIECCOB Pa3padOTKK MIIM IPOU3BO/ICTBA JIEKAPCTBEHHOTO CPEACTBA U
Mporiecca ero HKCIePTU3HI.

14 Cm. mogpaszen 1.4 «CBsi3b ¢ ApYrHMH JOKYMEHTaMI» B PyKOBOACTBE IT0 TEXHHUECKOMY COOTBETCTBHIO JIEKTPOHHON 0GImiei
TexHuueckoit fokymentanuu (eCTD), Bepcus 4.0, Ha caitre https://www.fda.gov/media/135573/download.

15 Cm. pazmen 506K (F)(2) 3akona «O npoyKkTax MUTaHHs, TEKAPCTBEHHBIX MPENapaTax i KOCMETHdecKux cpeactsaxy» (FD&C
Act).

16 [TpenBapuTenbHBIC JAHHBIC MOJAIOTCS 3AABUTENEM OI0OPCHHOrO MM JTHIICH3HPOBAHHOTO JICKAPCTBEHHOTO CPEACTRA

760 3as1BUTEIEM, KOTOPOMY HPEAOCTABICHO PABO CCHUIKM HA JaHHBIC, IOJAHHBIC B 3asBKE Ha TAKOE CPEACTBO.



https://www.fda.gov/media/135573/download
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B 1enmax HaCTOSIIETO PYyKOBOACTBA IIPeABAPUTENBHEIE JaHHbIE, yIIoMAHyThIE B pasaene 506K (b)(2),
03HAYAr0T UHPOPMAIIHIO, TIOYUYCHHYIO B pe3yJIbTaTe 3aBEPIICHHBIX UCITBITAHUN MITU UCCIICIOBAHH,
CPaBHHUBAKOIIUX MIATHOPMEHHYIO TEXHOJIOTHIO, UCIOIb3yEMYIO B 0JJOOPCHHOM HITH JTUIICH3UPOBAHHOM
JIEKapCTBEHHOM TIpenapaTte (Ipernaparax), C mpeajaraéMbiM TPUMEHEHHEM dTOH TEXHOJIOTHH B
UCCIIeTyeMOM

npemapare (mpernaparax), OMCAaHHOM B 3aIIpOCce Ha IPUCBOCHHE CTaTycCa.

Jis 000CHOBaHUS MPUCBOCHUS CTaTyca JaHHAst HH(GOPMAIIH TOJDKHA JOCTATOYHO YOeAUTEThHO
MPOJIEMOHCTPUPOBATH BO3MOXHOCTh BKITFOUCHHS WIIM UCTIONB30BAHUS TUIAT(HOPMEHHON TEXHOJIOTUN

B HCCIIEyeMOM Tperapare (mperapaTax) 6e3 HeOIaronpusaTHOTO BO3ACHCTBUS Ha KAYECTBO,
MTPOU3BOICTBO

win 6esonacHocTs!’. Hampumep, eciu 3asBUTENh HAMEPEH MCIIONIb30BaTh PE3y/IbTaThl UCIILITAHUI HA
CTaOMIIBHOCTB, MIPeIBAPUTEIbHBIE TaHHBIE JOKHBI JEMOHCTPHUPOBATH CXOICTBO MOJIEKYIIBI M
IPOU3BOJCTBEHHOrO TIpolecca’®, 4ToObl Takoe HCIIOIB30BaHUE JaHHBIX OBLIO 000CHOBAHHBIM. JIOIKHBI
CYIIECTBOBATh MUHUMAJIBHBIC PA3ITUYMS MEXKILY 0JI00pPEHHBIM/IIUIICH3UPOBAHHBIM MIpENapaToM
(mpenapaTamu), UCTIONB3YIOIIUM JaHHYIO TEXHOJIOTHIO, U HCCIISIYEMbBIM TIpenapaToM (TipernapaTtaMu) B
pamKax 3asiBKM Ha MPOBECHUE KIMHUIeCKUX uccienopanuii (IND), npennararomieit HCIoib30BaTh TY Ke
IaTGOPMEHHYIO TEXHOIOTHIO. Takas HHPOPMAITUS MOKET BKITIOYATh, HAIIPUMED, YCTAHOBJIICHHE
MUHUMAITBHBIX Pa3Ii4Yiid B aCIIEKTaX CTPYKTYPbI, MEXaHU3Ma JIEHCTBH, Onoaorudeckoro dddexra nm
MIPOM3BOACTBEHHBIX MIPOIIECCOB, KOTOPHIE MOTYT MOBIUATH Ha KA4eCTBO WM Oe3omacHoCTh. [lpn
(hopMUPOBaHUY MPEABAPUTEIHHBIX TaHHBIX TAKKE CIICAYET YUUTHIBATh Ty KOHKPETHYIO HH(OPMAIIHIO,
WCIIONIb30BaHUE KOTOPOW MpeIaraeT 3assBUTeb. [loMIMO IepEeUHCICHHOTO, IPEIBAPUTEILHBIC TaHHBIC
MOTYT BKJIIOYaTh, HH)OPMAIIHUIO:

* CTPYKTYPHO CXOJHBIE NEHCTBYIOIINE BEIIECTBA JIEKAPCTBEHHBIX CPEACTB, TAKHE KaK
MOCJIETIOBATENBHOCTH HYKICMHOBBIX KUCIOT aHAJIOTHYHOIO pa3Mepa ¢ COMOCTABUMOM XUMUYECKOM
CTPYKTYpOU 0CTOBa, MOJTUPUKAIUAMU CYOBETUHUI] ¥ HATICTHBAIONIIMHA (parMeHTaMHU;

¢® MUHHMMAJIBHBIC Pa3JIM4Usd B COCTABEC JICKAPCTBCHHOT'O IIpenapara, KaK KaYeCTBCHHBIC, TaK U
KOJIMYECTBEHHBIE U/UIH

¢ IIPAKTUYCCKH NJACHTUYHBIC IIPOU3BOACTBCHHBIC IPOLCCCHI JJIA IIPOU3BOACTBA U OUHMCTKHU
JICKAPCTBCHHOT' O BCIICCTBA H/UIHI JICKAPCTBCHHOTO IIpcriapara.

B pamkax hopMupoBaHus npeIBapUTEbHBIX JaHHBIX 3aBUTEIh JOJDKEH BKIFOYHTE B CBOIO OIICHKY BCE
CBOU

MPOAYKTHI, UCTOB3YIOMIHE WX BKIIOYAIOIINE TUIaT(GOPMEHHYIO TEXHOJIOTHIO, HE3aBUCHMO OT UX
TEKYIIEeTOo

cTaryca pa3pabOTKH WU BBIXOJIa Ha PBIHOK. 3aMpoc Ha MPUCBOCHUE CTATyCa JODKEH COJCPKATh CBOIHEIC
JaHHBIE, TTOJTyYEeHHBIC B PE3YJIbTAaTEe OLIEHKH BCEX TAKMUX MPOAYKTOB. 3asSBUTEINb JODKEH PEIOCTaBUTh
JI0OCTaTOYHOE 00OCHOBaHUE, O0BSICHSIOINIES, TOYEMY IPEACTABICHHBIE CBOJHBIC TaHHBIC JOCTATOYHBI JIJIS
JEMOHCTPALIMUA BO3MOKHOCTHU UCIIOJIb30BAHUS ONPECIICHHBIX TECTOB, AHAJIM30B WU UCCIIEOBAaHUM,
cenU(UIHBIX JUIT KOHKPETHOTO MIPOIYKTA.

17 Pasnen 506K (b)(2) 3akona «O IPOLYKTaX IHTAHKS, TIEKAPCTBEHHBIX MPEMAPATAX H KOCMETHYECKHX CPEICTBAXY.

18 Kpome Toro, MIOMUMO UIEHTHYHOTO TPOU3BOICTBEHHOTO TIPOIecca — JUIs 0OECTICUEHHS BOCTIPOU3BOIUMOCTH U
MHUHUMHA3AIUY HEeTIpeTHAMEPCHHBIX He3HAYNTEIbHBIX OTKJIOHEHHH, KOTOPBIE MOTYT IIPUBECTH K Pa3IHIHsIM B
9KCILTyaTaI[OHHBIX XapaKTEPUCTUKAX U Mpoduire 6e30II1acCHOCTH MPOAYKTa, — MPOU3BOACTBO JIEKAPCTBEHHOTO IIpenapara B
LIEJIOM TaKKe JOJDKHO OCYIIECTBISITECS Ha OJJHOM M TOM K€ MPEANPUITHH. B ciydae rmuranupyeMoro n3sMeHeHHs
MPOU3BOJICTBEHHOH MIomaaku FDA MOXeT 3alpOCHTb JIOTOIHUTEIbHBIE IJaHHbIE O KaueCTBE, HAlpUMep JaHHbIE O
CTaOMIBHOCTH, JUIS TIOJITBEPIK/ICHHUS COMOCTaBUMOCTH MPO/IyKIIMH, BBITYCKaEMOH Ha Pa3HBIX IUIONIA/IKaX.
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B niensix mporpaMMBbl IPUCBOEHHUS CTaTyca IIAaTGOPMEHHON TEXHOJIOTHY 3HAYNTEIbHOE MOBBIIIeHUEe
3¢ ¢eKTHBHOCTH TIPOLIECCOB Pa3pabOTKH MM MPOU3BOICTBA JIEKAPCTBEHHBIX CPEJICTB, a TAKXKE Mpoliecca
175

SKCIEPTH3bI O3HAYAET, YTO PaHEe MPOBEICHHBIC NCTIBITAHUS, UCCIICIOBAHMUS VITH TPON3BOICTBEHHBIN
MPOIIECC, CBS3aHHBIC C YTBEPIKICHHBIM WIIH JIMIICH3UPOBAHHBIM IPEIIapaToM, ONMCAHHBIM B pa3zeie

506K (b)(1) 3akona «O mpoayKTax MATAHUS, JTEKAPCTBEHHBIX IperapaTax u KOCMETHYECKHUX CPEICTBAXY,
MOTYT OBITh HCITOJIb30BaHBI B IIOCIIEAYIOIIEH 3assBKe TAaKUM 00pa3oM, YTOOBI MOCIIEYIONIas 3asBKa,
BKJTIOUAIOIIAs TAKYI0 HHPOPMAIIHIO, pa3padaThiBaIach U pacCMaTPUBAIACH ONITUMU3UPOBAHHBIM
crioco6om™®. Heo6X01MMO TIPEICTABUTE CBOIHBIE JAHHBIE 3aBEPIICHHBIX HCCIIEI0BAHMI LIS
JIEMOHCTPAIUU

BEPOSATHOCTHU CYIIECTBOBAHUS 3HAUYNTEIILHOTO MOBKIMICHUS 3(h()EKTHBHOCTH.

B. IloTeHnMa/JbLHBIC MPEUMYIIECTBA MPHUCBOCHHS CTATYCA IVIAT(HOPMEHHOH TeXHOJIOTHH

Wudopmanus o npu3HaHHON MIaT()OPMEHHON TEXHOIOTUH MOXKET OBITh HCIOJIB30BaHa B MOCIEAYIOMIEH
3asBKE MPU YCIOBHH NMPEAOCTABICHHUS TOCTATOYHBIX MPEIBAPUTEIBHBIX JaHHBIX. Takas 3asBKa 10JDKHA
UCXOJIUTH OT 3asBUTEIIS,, KOTOPOMY M3HA4aJIbHO ObLI IIPUCBOEH CTATYC IIaT(OpMEHHON TexHonoruu. B
KayecTBE aJIbTEPHATUBBI OHA MOKET OBITH MOJaHa 3asBUTEIEM, HIMEIOIINM TTOJIHOE IPaBO CCHUIATHCS Ha
naunyro uapopmainio®’. [loTeHIMATbHbIE TIPEUMYIIECTBA IS 3aSBUTENS, MOy UBILETO CTATYC
1aThOPMEHHON TEXHOJIOTHH, TIPH M01a4e TOCJIEAYIOIIEH 3asiBKH MOTYT, 10 ycMOTpeHuio FDA,
BKJTIIOYATh

OJTHO WJIY HECKOJIBKO U3 CJIEIYIOIIUX:

* YcraHoBieHHE KOHTaKTa ¢ FDA Ha paHHUX 3Tamnax it 00CyXICHHS HCTIOIh30BaHUS
m1aThopMeHHON
TEXHOJIOTHH, BKJIIOYast ”HPOPMALIUIO, UMEIOIYI0 OTHOLIEHHE K 00ECTIEYEHUIO B COOTBETCTBYIOIINX
citydasx 0€30MacHOCTH, YACTOTHI, SPPEKTUBHOCTH HITH Ka4eCTBa.

* CBOeBpEeMEHHOE TOJTyueHrEe KOHCYIbTanuid oT FDA u manpHelee B3auMOICHCTBIE C HUIM B XOJIE
MPOrpaMMBbI Pa3pabOTKH, HAPUMED, TOTIOTHUTEIBHBIC KOHCYIILTAIIMH U/WIH BCTPEUYH 110
HCIIOJTB30BaHUIO IIaTGOPMEHHOH TexHOoIoTHH. B 3aBrucHMOCTH OT pecypcoB, FDA moxeT

OTIaBaTh
MPUOPHUTET B3aUMOJICHCTBHUSM WIJIH JJOTIOJIHUTEIIEHBIM 00CYK/ICHHSIM, KaCaIOIIMMCS BEIOpaHHOH
TIAT(GOPMEHHON TEXHOIOTHH, JIJISl TeX MPOIYKTOB, B OTHONICHUU KOTOPBIX OMPEIEITUIIO0 HATNIHE
Han0o0JIee 3HAYNTEIHLHOHN TOJIb3bI MIIH BO3JICHCTBHS HA OOIIECTBEHHOE 3/[paBOOXPAHCHUE.

* lcrons30BaHUE TAaHHBIX, TOMYYCHHBIX B X0JI¢ pa3pabOTKU MPeIbIIyIIero IPoIyKTa C

MPUMEHECHUEM

NPU3HAHHOM MTaTGOPMEHHON TEXHOJIOTHH, HAIPUMED, UCIIOb30BAHUE JAHHBIX O CEPHSX U

CTaOMILHOCTH aHAJIOTMYHOTO MPOAYKTA B KAYECTBE HAKOTUICHHBIX 3HAHUN, KOTOPHIC MOTYT
JIOTIOJTHUTh

HCCIICIOBAHUS 10 pa3pabOTKe MPOayKTa (HaIpuUMEp, UCCIIST0BaHMS CTA0OMIHPHOCTH B TIPOIIecce

WCTIONB30BAHMS JUISL OTIPEACIICHISI YCIOBUH PUMEHEHUS W/ WA UCCIICAOBaHUS BO3/ICHCTBUS CBETA
TSt

pa3paboTKH KOHCTPYKITUH CUCTEMBI YKYTIOPKH KOHTEHHEpa) UITH MOIJICPIKATh SKCTPATIOJISIINIO U

OTIpE/ICTICHUE CPOKA TOAHOCTH JUIS CTPYKTYPHO CXOXKHX TPOTYKTOB.

* lcnonp30BaHuE ONMPENCICHHBIX JOKIUHUYECKUX JaHHBIX MO0 0€30TaCHOCTH TIPS IBITYIITUX
MIPOIYKTOB, B
KOTOPBIX MMPUMEHSIIACh MPU3HAHHAS IJIaT(POPMEHHAS TEXHOJIOTHS, MOKET IPUBECTH K TOMY, YTO
OIICHKA OMPECICHHBIX KOHEUHBIX TOUEK JIJIsl KOHKPETHOTO MPOAYKTa MOXKET HE
TpeOoBaTHCS.
* Vuer npeaplayux 3akiatoueHni FDA 1o mocieayomum 3asiBKaM Ha PETUCTPALUIO JIEKapCTBEHHBIX
MpenaparoB, B COCTaB KOTOPBIX BXOJIUT UJIK B KOTOPBIX UCIIONB3YETCS MpU3HAHHAS TEXHOIOTHSL.




Cooepotcum ne umeroujue 00A3amenvHoll WPUOUYECKOIU CUbL PEKOMEHOAUUU
Ilpoexm pyxosoocmea. He npednasnauero 015 RpaKkmuyecko2o npuMeHeHUs.

19 Jlanmas uHTEpHIpETANKS OTPEIEECHHS 3HAYUTENBHOTO TIOBBIIIEHUS 5()(GEKTHBHOCTH He MOBIHUSET HA [ENIEBYIO ATy
BBINOJIHEHUS 00513aTeNbCTB B paMKax [lonb3zoBarensckoro cornamenus (UFA), OCKONbKy LieeBble JaThl ONPeNeoTCs

KOHKpEeTHbIMHU o0s13aTenbeTBamMu UFA.
20 Cm. paszen 506K ()(2) 3akona «O MpoayKTax MUTaHMs, JIEKAPCTBEHHBIX MPenapaTax i KOCMETHYECKUX cpenctBax» (FD&C

Act).
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HpoeKm pykoeodcmea. He npe()HasHaquo onst npaKkmu4ecKkoco npuMeHerusl

[Mocie nmprucBOEHUS TEXHOJOTHHU CTaTyca MIaThOpMEHHON pa3paboTKa WK OI[EHKA MOCIIEYIONINX 3asIBOK
Ha JIEKapCTBEHHBIC MPEHapaThl, KOTOPbIC UCIOJB3YIOT WU BKIIIOYAIOT TAKYI0 TEXHOJIOTHIO, HE MOTyYaeT
ABTOMATUYECKH MPUOPHUTETHBIN TOPSIOK PACCMOTPEHHS TOJHLKO HA OCHOBAaHUM (DaKTa €€ UCIIOIb30BaHUSI.
Kputepun npegocraBineHns IpUOPUTETHOTO PACCMOTPEHHS yCTaHABIMBAIOTCS OT/IEIBHO OT JaHHOM
MIPOTPaMMBI.

C. PexomenayemMoe cojep:kaHue 3aMpoca Ha NMPUCBOEHNE CTATyCA
3ampoc Ha npucBoenne FDA crartyca minatgopMeHHON TEXHOIOTUU TOJDKEH BKIIOYATh CIIEAYIOIIee:

¢ Omnncanue mIaThOPMEHHON TEXHOJIOTUH U 000CHOBAaHHE COOTBETCTBUS 3aKOHOJATEILHBIM
KPUTEPHSM,
n3J10KeHHBIM B paznene |I.A Beimie. B yactHoCTH, B 3ampoce T0HKHO OBITh Pa3bsCHEHO, KaK
TEXHOJIOTUS
COOTBETCTBYET ONpeeNICHNI0, TanHoMy B pazaene S06K(h)(1), u kpuTepusm cOOTBETCTBUS
COTJIaCHO
paszneny 506K(b).

e Yka3zaHnue Ha yTBepxaeHHyIo 3as1BKy (NDA, BLA unn ANDA), B KOTOpoii Obli1a HCTIONB30BaHa

JaHHas

TEXHOJIOTHSI, C COOTBETCTBYIOLIMMH IEPEKPECTHBIMU CCHUTKAMH Ha IPYTUe 3asiBKH WIH
JOKYMEHTHI,

[IpaBa Ha KOTOPBIE IIPUHAUIEKAT 3asIBUTENIO WIN B OTHOIIEHUH KOTOPBIX Y HEI'O UMeeTCs
MOJTHOE TIPAaBO

CCBUIKM B paMKax JIEJIOBOI'O COIJIAILICHHUS, a Takke KoppekTHas cchlika eCTD Ha HeoOXxonumyo
u

uaentuuuupoBannyto nHpopmanuio (B pamkax IND, NDA, BLA unmu ANDA).

o BhisiBrieHHE O0IIET0 CTPYKTYPHOTO DIIEMEHTa MEXKTY JIEKapCTBEHHBIMH NpenapaTaMu v
00BsICHCHHE
TOTO, KaK 3TOT OOIIHIA PJIEMEHT 00ECIICUNBACT BO3MOKHOCTh MCIIOIB30BaHUS TIaT(OPMEHHOM
TexHonoruu. Takoe 000CHOBaHHE OOIIETO PIEMEHTa MOXKET ObITh OCHOBAHO Ha JIOTHYECKOM
YTBEPXKICHUH, TIOJAKPEIUICHHOM COOTBETCTBYIOIIMMH HAKOIICHHBIMY 3HAHUSMU W/UITN
9KCIIEPUMEHTATLHBIMH UCCIIEIOBAHUSMH.

¢ O00OCHOBaHME M HAYYHOE MTOATBEPIK/ICHIE UCIIOh30BaHUS TIAT(HOPMEHHON TEXHOJIOTHU B

HECKOJIbKHX
JIEKapCTBEHHBIX Mpenaparax, BKI0Yas J0Ka3aTeIbCTBO TOTO, UTO MPUMEHEHUE TEXHOJIOTHUHU B

IJIAaHUPYEMBIX K pa3paboTKe MPOMYKTax He MOBIUIET Ha 6€301MacHOCTh, KAYECTBO MITH
MIPOU3BOJICTBO.

O00CHOBaHKE TOJDKHO BKIIOYaTh HH()OPMAIIUIO, IEMOHCTPUPYIOIILYIO, HATPHUMEP, BO3MOKHOCTh

BHEJIPCHUSI TEXHOJIOTHH B APYTHE MpenapaThl 6¢3 CyIeCTBEHHBIX (HITH ¢ MUHUMATLHBIMH)
W3MCHCHUI B

COOTBETCTBYIOIIMX YaCTAX MIPOU3BOACTBEHHOrO Mpoliecca, B PYHKIIMOHUPOBAHHUHU TEXHOJIOTHH, a
TaKKe B

KIIIOUYEBBIX acleKkTax nmpoduiis 0€30IacHOCTH M KauecTBa.

¢ OnieHKa PUCKOB JUTS ONPEICICHNS TOTO, KaK PAa3IMIHs MEXKIY MPEIbIIYIIIM IIPOAYKTOM U
TIPOJIYKTOM, MPEJIATaeMbIM K pa3paboTKe?!, MOTryT IOBIMATE Ha MCTIOIb30BAHHE
1aThOpMEHHON
TEXHOJIOTHH M PEJIEBAaHTHOCTh paHee MOTy4eHHOW HH(POPMAIHH, a CIe0BaTeNbHO, U Ha TO,
Kakoil 00beM
paHee MoTy4eHHbIX JaHHBIX YMECTEH JJIsl HCTIIOIb30BaHUs B MMOAJEPKKY IPOIYKTa,
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peIaraeMoro
226 K paspaboTke.

21 B nemsax HACTOALIEro PYKOBOACTBA IO KPOOYKMOM, NpedideaeMbim K papabomie, MOHUMAETCS peIaraeMbiii
JIeKapCTBEHHBIN Npenapar, sSBIISIOMIHCS IPeIMETOM 3asBKH Ha PEerUCTPALNIO, /WK NTpenapaT-KaHIU/aT, SBISTIOIUHCS
MPEIMETOM 3asBKH Ha MOJIy4YEHME pa3pelieHus Ha nposenenue IND.
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HpoeKm pykoeodcmea. He npe()HasHaquo onst npaKkmu4ecKkoco npuMeHerusl

e lluopmanms, kotopast 000CHOBBIBACT, MOUYEMY HCIIONB30BaHUE MIAT(HOPMEHHON TEXHOIOTUI

MPUBEICT K

3HAYUTEIEHOMY MOBBIIICHHIO A(PPEKTUBHOCTH MPOLIECCOB Pa3pabOTKH WM IPOU3BOICTBA

JIEKapCTBEHHOTO TIperapara, a TakyKe IpoIecca pacCCMOTPEHHS 3aBKH (HAIIpUMep, TO3BOIUT
COKpAaTUTh

00BEM TECTUPOBAHS WM BaJTUIAIINH, IPOBOAMMEBIX B paMKax pa3pabOTKH OJHOTO U3
MIPOAYKTOB, IS

JPYTUX TPOJIYKTOB H, TAKUM 00pa3oM, MOBBICUTH d3PPEKTUBHOCTE). BO3MOXKHOCTE COKpaIieHUs

OTIpE/ICIICHHBIX MCIIBITAHUN M BaJM/AIIMU TIPOU3BOJICTBEHHBIX H/WIJIA aHAJTUTUYIECKUX METOJIOB

Oynmer

3aBHCETh OT Kjiacca Ipenapara. Bonpoc o Tom, sBIseTCs JIM COKpalleHne 00beMa TeCTUPOBAHUS
WIH

BaJIMIAIlMH 3HAYNTEIIbHBIM MOBBIIIICHHEM 3P (GEKTUBHOCTH, Oy 1T YACTHUHO 3aBHCETh OT
xapakTepa

HCIIBITAaHUI WIN BaJTUIALNH.

Brrmensnoxennast nHGOpMaIys JoJDKHA OBITH ONHMCAHA C TOCTATOYHOHN CTETIEHBIO JETATH3AIIH, YTOOBI
MO3BOJIUTH NTPOBECTH OIIEHKY PHCKOB, CBI3aHHBIX C UCIIOIB30BaHUEM HH(OpMANNH O IaT(hOPMEHHOM
TEXHOJIOTHH. 3asBUTEIb TOJDKEH YETKO Pa3bsCHUTH, KAKWE IMEHHO JaHHBIC FIIH HHPOPMAIHIO O IPU3HAHHON
IaT(GOPMEHHOM TEXHOIOTHH OH MpeJiaracT UCIOIb30BaTh. [Ipy yKka3aHNK JaHHBIX, UCCIICAOBAHUI WITH HHOM
HH(POPMAIIH O TPU3HAHHON IaTHOPMEHHON TEXHOJIOTHH, KOTOPast OyIET UCIIOIB30BATHCS B MIPOIYKTE,
IpeIaraeMoM K pa3paboTke, 3assBUTENh JODKEH IPEAOCTaBUTh a/IeKBaTHOE 000CHOBaHME, OOBSICHAIONICE,
nouemy

3TO MOXKET OBITh UCIIOJIB30BAHO, €CIIM B IPOTUBHOM CIIy4ae MPHIIOCH OBl IPOBOAUTH CIEHU(IIECKIE
HCIBITAaHUS

JUI1 HOBOT'O MIPOAYKTA.

OueHKa pUCKOB JIOJKHA BKIIFOYATh HACHTH(UKALMIO BUIOB 0TKa3a% , CBSA3aHHBIX C Pa3IMYMsAMU IPOLYKTOB,

MPEIOCTABICHUE JaHHBIX O XO/€ Pa3pabOTKH WK paHEee HAKOIUICHHBIX 3HAHHM, YCTPAHSIOINX
[MOTEHIIHAJILHBIE

BHJIBI 0TKA3a, a TAK)KE PAaCCMOTPEHUE MPEAJIOKECHUH MO YIPABICHUIO OCTATOYHBIM PUCKOM Ha MOMEHT
MepPBOHAYATIBHOMN MOAaYH 3asiBKU (HAIIPUMED, AOMOJHUTEIBHBIC HCIIBITAHUS B COOTBETCTBHHU CO
crienuQuKanme,

KOHTPOJIb B IPOIECCE MPOU3BOICTBA, YBEIUUYCHHOE KOJIMYECTBO MMAPaMETPOB KOHTPOJIS B IpoIIecce min Oosee
Y3KH€ THANAa30HbI T KPUTHYCCKHUX [TapaMeTPOB MPOIecca).

Hukakue apyrue cTpyKTypHBIE 3JIEMEHTHI B HOBOM IPOIYKTE HE JOJKHBI IPENSTCTBOBAThH

BO3MOKHOCTH HCIIOJIBb30BaHUs HH()OPMAIIUY, TIOTYICHHOH B X0/I¢ pa3paO0TKH MPEAbIIYIIeT0 IPOIYKTa, IS
000CHOBaHUSI IPOTYKTA, IPEIIaraeMoro K paspadotke. JIpyrumu cioBamu, 3asBUTENb JOJDKECH
MIPOIEMOHCTPHUPOBATH, KaK IUIaT(HOPMEHHAS TEXHOIOTHS MOKET UCTIOIB30BATHCSI B HOBOM

MIPOJYKTE TEM XKe CITOCOOOM U ¢ TeM ke A dexToM, 6e3 BMeIaTenbCcTBa BHEIMHUX (hakTopoB. Tarke He
JOJDKHO

OBITh Pa3IMYMid B TapaMeTpax MPOU3BOJICTBEHHOTO MPOIIecca, KOTOPBIE MOTIIH ObI CO3aTh HEOTPEICIICHHOCTh
npu

MCIIOJIb30BAHUH POU3BOACTBEHHBIX BO3MOXKHOCTEH JIJIs1 HOBOTO MPOYKTA.

XoTs MEXKAY MPOAYKTAMU MOTYT CYIIECTBOBATb HE3HAYUTCIIbHBIC PA3JININA B KOHCTPYKIIUH, YCIIOBUAX

9KCILTyaTaunu W/WIH KOHTEKCTE HCIOJIb30BAHUA, OIBIT IPUMCHCHUS HJ'IaT(bOpMeHHOfI TCXHOJIOTUHU B OJHOM
HnIn

HECKOJIbKUX APYTUX NPOAYKTaxX MOKET IMO3BOJIMTH UCIIOJIB30BATh NMOAXOAbI K YCTAHOBJICHHUIO I'PAHUIl COCTAaBOB
M CTaOMIILHOCTH JJIA oXBara pa3n1/1t11/1ﬁ B YCJIOBUAX OKCIITyaTalli UJIM KOHTCKCTaXx. B OTCYTCTBHC OIIbITa
MPUMEHCHUA TEXHOJIOTUHN B PA3HBIX NPOAYKTaX, UCCICAOBAHNUA Ha COOTBETCTBYIOINX MOACIIAX MOTYT OBITh
HCIOJIB30BAHBI U1 paCIIMPEHUA AUAIla30Ha YCJ'IOBI/II\/'I OKCIUTyaTalluy UJIKM KOHTCKCTA, K KOTOPOMY MOXKCT OBITh



266

267
268
269

Cooepotcum ne umeroujue 00A3amenvHoll WPUOUYECKOIU CUbL PEKOMEHOAUUU

HpoeKm pykoeodcmea. He npe()HasHaquo onst npaKkmu4ecKkoco npuMeHerusl

MpYMEHEHa IaT(OpPMEHHAsI TEXHOJIOTHSL. B COOTBETCTBYIOMIMX CITydasx JOJHKHO OBITH IPEIOCTABICHO
CpaBHEHUE

HUCTOYHHUKOB CbhIpbA AJIs IPOAYKTOB, NPOU3BCACHHBIX HAa OCHOBE OJIHOM HJ'IaT(bOpMLI.

D. Berpeuu aiist 00cy:KaeHus JIAHUPYEMOI0 3alIpoca HA MPHCBOEHHUE cTaTyca

22 Cwm. pykososcto ICH st ipomemiuiennocta Q9(R1) « Vnpasaenue puckamu kavecmeay (mait 2023 roya) ¥ MpOEKT
PYKOBOJICTBA JUIs IPOMBIIIIIEHHOCTH « Yuem coomuoulenus «noiv3a — pucky npu oyenke kavecmea npooykyuuy (Mai 2022
roza). [Toce yTBepkaeHNs pPyKOBOACTBO OyeT OTpaXkaTh TeKyIyto nmo3unuio FDA 1o gaHHOMy Bompocy.
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JItoObIe 3ampockl Ha poBeAcHue BcTped ¢ FDA, Bkitouaromnie o0CykIeHUEe TUTAHUPYEMOT0 3aIpoca Ha
IIPUCBOEHUE CTaTyca IUIATPOPMEHHOMN TEXHOJIOTMH, TOJDKHBI I0JJAaBAThCSI B COOTBETCTBUHU C NIPaBUIaAMU
TIPEICTABIIEHHS JOKYMEHTOB B 3JIEKTPOHHOM BHIE®® U PyKOBOJICTBOM T10 POBEIEHUIO BCTPEY B PAMKAX
3akoHa

«O cbopax ¢ nonb30BaTeNiell 3a pelenTypHbIE JekapeTBeHHble npenapatsdy (PDUFA)?. Takoii 3ampoc
JOJKEH

OBITP TIPEICTABIICH B BHIE TTompaBKu K IND Ha COOTBETCTBYIOITHIA JIeKapCTBEHHBIHN Tpemapat. [lompaska
JoJKHA OBITh YyeTko o0o3HaueHa kak «3AIMMPOC HA BCTPEUY THUIIA XX (aanpumep, B, C u 1. 1.)»
u

«3ATTPOC HA OBCYKJIEHUE ITIPUCBOEHUSA CTATYCA INIAT®OPMEHHOM
TEXHOJIOT UMW xupHBIM WPUPTOM U 3arJIaBHBIMH OYKBaMHU.

Ha mro60i1 BcTpede nepen nogayei 3asiBKU 3asBUTEIN MOT'YT IIPOBECTH IPEABAPUTEIILHOE 00CYKICHUE C
ATEHTCTBOM OTHOCHTEIBHO IUIAHUPYEMOTO 3aIIpoca Ha MPHCBOEHHE CTAaTyca IIaThOPMEHHON
TexHonoruu. B

MH(pOPMALMOHHBIN NAKET U1 IOATOTOBKY K BCTPEYE 3asiBUTENb JODKEH BKIIIOUUTH KPATKOE U3JI0KCHHUE
JAHHBIX, MOATBEP)KIAIOLINX 3aIpOC Ha IPUCBOEHHE CTaTyca, Kak 3To onucaHo B pasaene I1.C Hacrodiiero
pykoBoacTBa. Ha BcTpeue 3asiButTesns U 9kcnepTHbIN otaen FDA nomxubl 00cynuts (1) AaHHBIE, KOTOPBIE
OyAyT UCTIONB30BaHbI I 000CHOBAHUS 3a1poca, U (2) mIaHbl JalbHEHUIIEeTo Pa3BUTHS U
KOMMeEpLHaIU3aLUH.

E. Iomauya 3anpoca Ha MPUCBOEHHE CTATyCA

3asgBUTENN MOTYT 3aIIPOCUTh MTPUCBOCHHUE CTaTyca TIATHOPMEHHON TEXHOJIOTHH B JTFO00E BPEMS:
OJTHOBpeMeHHO ¢ mozaueii 3asBku IND wmm nocne Hee. JIro0oii 3arpoc Ha MPUCBOCHUE CTATyCa JODKEH
H0JIaBaThCs B COOTBETCTBHMH C NPABUIAMH IIPEICTABJICHHUS JOKYMEHTOB B 3JIEKTPOHHOM Bue?. XoTs
3asIBUTEJIb MOXKET 3allPOCUTDH MIPUCBOCHUE CTaTyCca OJHOBPEMEHHO ¢ mojauei 3asBku Ha IND, mpu
BBIOOpE

BPEMEHH 3aIpoca ClIeAyeT YIYUThIBaTh HATUUNE HEOOXOIUMOr0 KOJIMUECTBA JaHHBIX, CIICHUPUUHBIX IS
KOHKPETHOT'O

npoaykra. FDA pexomMeHayeT Io1aBaTh 3ampoc Ha TOCTATOYHO MTO3THEM dTarle MUK pa3padoTKH,
YTOOBI

MOKHO OBLTO ONPEACITUTH IPUTOHOCTD TEXHOJIOTHY JIJIsl IPUCBOCHUS cTaTyca (HampuMmep, ONpeeInTh,
obJazaeT M TEXHOJIOTHS TIOTESHIINAIOM ISl HHKOPIIOPHPOBAHHS HUITH HCIIOIL30BaHUS B 00JIee YeM OHOM
npenapare 6e3 HeGIArONPUATHOTO BO3IEHCTBHS HA Ka4eCTBO, IPOM3BOICTBO WK Oe30macHocTh)®. B
aIMUHUCTPATUBHBIX TOKyMeHTaX, Momynb 1, 3asBKa 3assBUTEIIS JOJKHA Y€TKO YKa3bIBaTh, UYTO ATO
3amnpoc Ha

MPUCBOEHUE CTaTyca IAaT(HOPMEHHON TEXHOJIOTHH. 3asBKa TAKKE JODKHA COJIEPkKATh CIACIYIOIIYIO
nH(popmaruto cormacHo Moayimio 1:

e Ecnu 3armpoc Ha MPUCBOEHHE CTaTyca INIaT(OPMEHHOM TEXHOJIOTUH MTOIAeTCS B KAYECTBE MOMPABKU K

IND
3asBUTEJNIS, OH JOJDKEH ObITh maeHTuduimpoBan kak «3AIMPOC HA IPUCBOEHUE CTATYCA
MJAT®OPMEHHOM TEXHOJIOI MWy, HamnucaH 3arIaBHBIME OyKBAMH U BBIICIICH KHPHBIM
mpuGTOM.

e Eciiu 3anpoc monmaetcs BMecte ¢ opuruHasiom IND, HeoOX0auMO yka3aTh, 4TO OH MOJIAETCS Kak
«IIEPBOHAYAJIBHASI 3ASIBKA HA TIPOBEJAEHUE KIIMHUYECKHUX

HCCJEJTOBAHUMN» 1 «3AITPOC HA IPUCBOEHHUE CTATYCA INIAT®OPMEHHOM
TEXHOJIOI'MN» (xkupHBIM IIPH(TOM U 3arJIaBHBIMH OYKBAMH).

2 Cwm. «ITomava noKkymMeHToB ¢ ucronb3osanueM eCTDy Ha caiire: https://www.fda.gov/drugs/electronic-regulatory-
submission-and-review/submit-using-ectd.
24 CM. IPOEKT PYKOBO/ICTBA JUIS IPOMBIILIEHHOCTH «Opuyuansvivle 6cmpeuu medxicoy FDA u saseumenamu npooykmos,



https://www.fda.gov/drugs/electronic-regulatory-submission-and-review/submit-using-ectd
https://www.fda.gov/drugs/electronic-regulatory-submission-and-review/submit-using-ectd
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peeyaupyemvix PDUFA» (cents6pb 2023 roxa). [Tocie 0KoHUATEIBHOTO YTBEPKICHUS PyKOBOACTBO OYIET OTpaXkaTb
Tekyuryto nosunuo FDA mo nanHomy Bompocy.

%5 Cwm. «ITonaya mokyMeHTOB ¢ ucnosb3osanuem eCTDy» Ha caiire: https://www.fda.gov/drugs/electronic-regulatory-
submission-and- review/submit-using-ectd.

26 B GosIbIIMHCTBE CIydaeB 3TO, CKOpee BCEro, MPOU30iieT moce Toro, Kak ajist IND 6yeT mpHHATO pelieHne 0 6e30MacHOM
MIPOJIOJKEHUU PabOTBHI.


https://www.fda.gov/drugs/electronic-regulatory-submission-and-review/submit-using-ectd
https://www.fda.gov/drugs/electronic-regulatory-submission-and-review/submit-using-ectd
https://www.fda.gov/drugs/electronic-regulatory-submission-and-review/submit-using-ectd
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o /1M KOHTAKTHOTO JIMIIA 3asBUTENIS, a TAKXKE €ro aJpec, aApec MIEKTPOHHOU NOYTHI, HOMEP
tenedoHa u
HOMep (pakca.

e Homep 3assku IND.

¢ JI71s1 IEeKapCTBEHHBIX MPENapaToB, MOJICKAIINX PACCMOTPEHUIO U
YTBEPKIECHUIO B COOTBETCTBHUHM ¢ paszeinoM 505(b) 3akona «O mpomyKTax MATAHUS,
JIEKapCTBEHHBIX IperapaTax i KOCMETHYECKUX CPEJICTBAX», YKa3bIBaeTcsl pupMeHHOe
HAUMCHOBaHUE U JCHCTBYIOIIECE BEIICCTBO (€CITH UMEIOTCS ).

o JIs1st GMOJIOTHYECKHX MPENapaToB YKa3bIBACTCs MATEHTOBAHHOE HAUMEHOBAHUE U
HEIaTeHTOBaHHOE (€CIIM TAKOBOE NUMEETCS).

F. Cpoxu mogayu 3asiBUTeJIeM 3alpoca Ha MPUCBOEHHE CTATyca U rpaguK paccMOTPeHHs
3alpocoB YIpaBJieHHeM 10 KOHTPOJIIO 32 NPOAYKTAMH M MeAMKAMEHTAMH

3asButens, uMeromuii ogodpennyo NDA i BLA, B KoTOpoii ncnosib3yeTcs miaTgopMeHHas
TEXHOJIOTHS,

MOJKET MOJaTh 3aIpoc Ha IIPUCBOCHHUE CTaTyca OJHOBPEMEHHO ¢ noAayeit 3assku IND unu B moboe
BpeMs

niocie 51oro?’. Tlpu BEIGOpE BpEMEHH TI0/Ia4H 3aIpOCa CIIEAYET YUUTHIBATh HATHMYHKE JOCTATOYHBIX
JaHHBIX,

crienUYHBIX IS IPEIBIAYIIETO M MOCJISTYIONIEro MPOIyKTOB. XOTS 3asiBUTEIIb MOXKET 3alIPOCUTh
MIPUCBOCHHE cTaTyca omHoBpeMeHHO ¢ momaueii IND, FDA pexoMeHayeT caenarh 3To Ha JOCTATOTHO
MO3IHEM dTare [UKJIa pa3paboTKH MPOAYKTA, YTOOBI TO3BOJIUTH ONPENEIUTh IPUTOAHOCTD TEXHOIOTUU
ISt

npucBoenus craryca’®, JlroOble 3anpoCkl O TIPUCBOEHUH CTATYCa, TIOIaHHBIE OJTHOBPEMEHHO ¢ HOBOM
3asBkoil IND munm nocnenyromeit nonpaskoit k IND, paccMaTpuBaroTcs OTAEIBHO OT OLEHKH
6e3onacHocty 110 HOBOH IND minu 1o yr06bIM NOCIIEyOLMM HOIIPaBKaM (HaIpuUMep, [0 MPeaJaracMoMy
HOBOMY KJIMHUYECKOMY MPOTOKOJTY, OMIPaBKe MO pa3ieiy «XHUMUs, IPOU3BOJCTBO U KOHTPOIb
kagectBa» (CMC) mmbo no dhapmarosorun/Tokcukonoruu)?, FDA B Teuenue 90 kaneHIapHbIX QHeEH ¢
MOMEHTA [OJIYYEHHS 3a1poca ONpeeNnseT, COOTBETCTBYET JIU OH KPUTEPUSIM JIOIyCTUMOCTH U OyIeT U
paccMaTpHBaeMoi IIaT(hOPMEHHOM TEXHOIOTMU NpHCcBoeH cTaTyc>’. FDA HanpaBuT 3asBUTEIIO

MHCHbMEHHOE 000CHOBAHUE MPUHATOTO peIHCHI/IHSJ'.

. AHHYJHUPOBAHHUE CTATYCA ILTAT®OPMEHHOM TEXHOJIOTI' A

[Tocne mpucBoeHus craTyca miaTdopMeHHOMN TexHoorun FDA MoxeT aHHy IMpOBaTh TaHHBIN CTATYC,
eciau

YCTaHOBUT, YTO NIPU3HAHHAS TEXHOJIOTHUS 3asSBUTEIIS OOJIbIIE HE COOTBETCTBYET KPUTEPHIM
JIOIYCTUMOCTH sl TIporpaMmbl. FDA yBe1oMuT 06 3TOM B IHCBMEHHOI (pOpME ¢ yKa3aHHeM OPHUUH 2,

V. BHECEHUE U3MEHEHUM B IJIAT®OPMEHHYIO TEXHOJIOT UIO ITOCJIE
YTBEPXKXIEHUA

27 310 MO3KET ObITh OCYILIECTBIEHO B COOTBETCTBHH JIHOO0 ¢ paszenoM 505(i) 3akona «O NpoIyKTax HHTAHUS,
JIEKapCTBEHHBIX MperapaTax ¥ KOCMETHUECKUX CPeNcTBax», Mmoo ¢ paznenom 351(a)(3) 3akona PHS — mst
MOCIEAYIOIIEro JICKApCTBEHHOTI'O IIpenapaTa.

28 B GOJIBIIMHCTBE CITy4aeB 9TO, BEPOSTHO, MPOM30MJIET MOCIE TOTO, KaK 1o IND Oy1eT MPUHATO perieHne 0 Ge30MacHOCTH
JUTSL TIPOTOJDKEHUST UCCIIEIOBAHUH.

2% Ecu B oTHOIIEHKH 3as1BKd IND BBEIEHO MOJIHOE NPHOCTAHOBJIEHUE KJIMHMYECKUX UCCIIEN0BAHUM, OJHOBPEMEHHO
TIOIaHHBIH 3aIPOC Ha MPUCBOEHHE CTaTyca OyAeT CUUTATHCS HENPUTOIHBIM IS PACCMOTPEHHS.

30 Cm. pazpen 506K (d)(1) 3akona «O IpoAyKTax MUTaHUs, JEKAPCTBEHHBIX NPENAPATax M KOCMETUIECKHMX CPEACTBAXY.

31 Cm. pazzen 506K (d)(3) 3akona «O IIpOAyKTax MUTaHUs, JEKAPCTBEHHBIX NPENAPaTax M KOCMETUIECKHMX CPEACTBAXY.

32 Cwm. pasmen 506K (d)(4) 3akona «O mpoTyKTax MUTaHHS, JTEKAPCTBEHHBIX TIPEMAPATaX U KOCMETHIECKHX CPECTBAX).
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3asBUTEN> MOXKET BHECTH M3MEHEHHUS B YTBEP)KIICHHYIO 3aBKY, KOTOpasi COAEPKUT MPHU3HAHHYIO
1aT(pOPMEHHYIO TEXHOJIOTHIO, ITyTEM MOIaYH MOCTPETUCTPAITMOHHON MTOTPABKH K 3asBKe. Takas
MoTpaBKa

JIOJKHA OBITE MogaHa B cooTBeTcTBuH ¢ mtonokennsamu 21 CFR 314.70 wim 601.12, a Takxe B
COOTBETCTBUU

C PYKOBOJCTBaMH 110 BHECEHUIO M3MEHEHHI TI0CIIE YTBEPKICHUA S, KOTOPhIE

OTIMCHIBAIOT KATETOPUH OTYCTHOCTH )1 M3MEHEHHUH B yTBep Kk AeHHBIX NDA n BLA cooTBeTCTBEHHO.
3asBUTENH, IMEIONNI HECKOIBKO YTBEPIKIEHHBIX 3a5BOK, CIOIB3YIONINX 0003HAYEHHYIO
m1aThOPMEHHYTO

TEXHOJIOTHIO, MOXET MOJaTh OJIHY TPYIIOBYIO MOMPABKY JJIsl OCTPETUCTPALIMOHHBIX U3MEHEHUH B
obnactu

XUMHYECKOTO, TPOU3BOJCTBEHHOTO M KOHTPOJIbHOrO Kauectsa (CMC)** | a Takke 0JHY MONMpPaBKy Ha
KaXJ10e

npelaraeMoe M3MEHEHHE, He CBA3aHHOE ¢ KaueCTBOM, /I JaHHOM MIaTGOpPMEHHOM TEXHOIOTHI .
[TompaBku NOMKHBI BKIIIOYATh 000CHOBaHHE BBIBOJIA O TOM, YTO OOHOBJIEHHAS TEXHOJIOTHS
MPOJI0JKAET COOTBETCTBOBATh KPUTEPUSAM IIPOTPAMMBI IIPUCBOCHHS CTaTyCa, U B COOTBETCTBYIOIINX
CIIy4asix HaJIe)kKallie ePEKPECTHRIC CChUTKY Ha JTAaHHBIE ¥ WH()OPMAITUIO, PEICTABICHHEIC B IPYTUX
3astBKax. [lepen miaHUpyeMbIM H3MEHEHUEM 0003HaUCHHOM TIaTHOPMEHHON TEXHOJIOTHH
MepBOHAYATIbHAS

3asiBKa WK JIONIOJTHEHHE K 3asBKE HA MPEBIIYIIEe 000pEHUE MOTYT BKJIFOUATh OJIMH UM HECKOJIBKO
MTPOTOKOJIOB COTIOCTABUMOCTH JIJIsl 00ECIICYCHHUS BO3MOKHOCTH BHECCHHS Oy TyIIIUX U3MEHCHUH B
1aT(pOPMEHHYIO TEXHOJIOTHIO. Takue MPOTOKOJIBI JOIHKHBI BKIIIOYATh OIEHKY PUCKOB, CBA3AHHBIX C TEM,
KaK

OyJyT BHOCUTKLCS I3MEHEHUS B TUIAT(OPMEHHYIO TEXHOJIOTHIO JUIS KAXKIO0TO COOTBETCTBYIOIIETO
JleKapcTBeHHOro npenapara®, Hopas monpaska J0/KHA OBITH MOJaHa PH HEOOXOMMOCTH JUIS KaXKI0H
3aTPOHYTOM 3asIBKH.

V. OBIME KPUTEPUU JONTYCTUMOCTH

[TnaTtdopMeHHBIE TEXHOIOTHH, KOTOPBIE MOTYT OBITh MPU3HAHBI COOTBETCTBYIONIMMH IPOrpaMMe
MPUCBOEHUS CTATyCa, — 3TO TEXHOJIOTHUH, OTBEYAIOIIUE KaK OMPEICICHUIO I1aT()OPMEHHOW TEXHOJIOTHH,
TaK U KPUTEPHUSAM JIOTTYCTUMOCTH TSl IPHUCBOEHUS CTaTyca, M3JI0KEHHBIM B pazzese |I.A HacTosmero
pyxoBozcTBa. Hinke mpuBOAsTCS MPUMEPHI MOTEHIIMAIBHBIX TATGOPMEHHBIX TEXHOJIOTUN C YKa3aHUEM
KJIFOUEBBIX DJIEMEHTOB KaXX0U TaKOW TEXHOJIOTUHU.

o Jlunuano-nanoyacTudHsle (LNP) miaTdopmsbl ajs1 npenapaToB B popme MPHK-BakumH wiu
reHeTHYeCKH-TePaneBTHIECKHUX JIEKAPCTBEHHbIX cpeacTs:

— CocraB, BKJIOYasl THII, KOJIHMYECTBO U CTIOCO0 MONTyUIeHUS (TIPONU3BOICTBA) JIUITHIOB.

— Omneparnuu TeXHOJIOTHYECKOTO Tpoliecca (Hanpumep, Tpanckpunnus PHK, cuaTes mumumabix
(parmMeHTOB ¥ (GOPMHUPOBAHHE JUITUTHBIX HAHOYACTHII), HE YYBCTBUTENIBHBIE K BAPEUPOBAHUIO
BXO/JTHBIX TIAPaMETPOB (HApUMEP, MATPUIHBIX TIOCIIECIOBATEILHOCTEH ) U 00SCTICUNBAIOIITHEC
BOCHPOU3BOAUMBIE XapPAKTEPUCTUKHU MPOIYKTA JIJI1 HECKOJIBKHX JIEKAPCTBEHHBIX MPENAPATOB, U
3TOM pasnnuud nocieaoBarenbHoctd MPHK He BIustOT Ha KauecTBO MPOAYKTA.

— [TapaMeTphl TEXHOJIOTHYECKOTO MPOIIECcCca, BHYTPUOTIEPAIIMOHHBIN KOHTPOJIb U 000pyIOBaHUE,
HUMeEIoIUe KpUTHUYecKoe 3HaueHue it nporsBoacTtBa MPHK-Bakiiuubel Ha ocHoBe LNP unu reHHoi

Teparnuu.

— Y aaneHue npuMeceil, CBsI3aHHBIX ¢ TEXHOJIOTHYECKUM MPOLECCOM, [0 BCEH TPaeKTOPUU 3aJaHHOU
HUCXOZISIIEN CTaIUN OYHNCTKH.

. HJIaT(i)OpMeHHBIe TE€XHOJIOI'MH HA OCHOBE MOHOKJIOHAJIbHBIX AaHTHUTEJI:
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— Ioaxomp!l K MHYKEHEPUH KIIETOYHOTO CyOCTpaTa M KOHCTPYHUPOBAHHUIO IKCIIPECCHOHHBIX
KOHCTPYKITUI, KOTOPBIE MOTYT UCTIOIB30BATHCA I HECKOJIBKHUX MPOTYKTOB C €IMHBIM BOCXO/ISIIIAM
MPOM3BOJCTBEHHBIM MPOLIECCOM, Pa3pabOTaHHBIM ISl COOTBETCTBYIOIIETO KJIETOYHOI'O CyOcTparta U
0a30BOIi HKCTIPECCUOHHON KOHCTPYKIIUH.

— YaaneHue nmpuMmeceil, CBI3aHHBIX ¢ TEXHOJIOTHYECKUM IPOLIECCOM, OLIEHEHHOE 10 BCEH TPACKTOPUU
3aIaHHON HUCXOSIIEH cTaaquu OUYUCTKH, KOTOpast MOKET MPUMEHATHCS K HECKOJIIBKUM MPOIYKTaM C
MHHHUMAaJIEHON MOTu(UKAITIEH.

- IlmaTrgopmebl, HCIOJIB3yIOIIEe XMMHUYECKH ONPe/e/IeHHbIH TapreTUpyOIMii (pparMeHT B
KOMOMHAIIMH ¢ XOPOIIO 0XapaKTepu30BaHHOI cuHTeTHYecKoii SIRNA:

- I/I,I[CHTI/I(I)I/IKaL[I/Iﬂ TapreTUpPyrouero (I)parMeHTa, BKJIIO4asa €ro CMHTE3, BBCACHNEC B KOHCYHOC
HeﬁCTBYIOHlee BCHICCTBO U MPOBCACHNUC KOHTPOJIA KaUCCTBA.

— H3MeHeHue nocnenoBaTeabHocT cuaTeTndeckoil SIRNA He [0JDKHO 0OKa3bIBaTh OMOJIOrMYECKOTO
BIIMSIHUST HA KQYECTBO MITH O€30MacHOCTh MPOIYKTa, BOSHUKAIOIIETO BCICACTBHIE 3TUX PA3IUYMiL, B
TaKOMW CTENEHU, YTOOBI ONpPeIeICHHbIC JaHHbIE 110 (hapMakoioruu/Tokcukonorud u CMC moriu
OBITH UCIIOJIb30BAHBL.

— BesomacHocTh Taprerupyomiero pparMeHTa He H3MEHSIETCS TIPU €T0 UCTIOL30BAHUH C
HECKOJIbKUMU pa3nuuHbiMu SIRNA-pparMeHTaMu, B CBS3HU € YeM OTACIbHBIC JAHHBIC 10
(hapMaKoJIOr MK/ TOKCHKOJIOTHH MOTEHIUAIBHO MOTYT OBITh HCIIOJIb30BAHBI.

— [IpumMeHeHne YHUKAIBHOTO METO/1a MTPOU3BOJICTBA, MTOAX0/4a K OUYUCTKE MIIH CTPATeTUid OUUCTKH,
KOTOpBIE YIPOLIAIOT IMOCIEAYIONIYIO OLIEHKY XapaKTePUCTHUK JIEKapCTBEHHOT O Ipenapara i MOTyT

WCTIONTB30BATHCS TSI HECKOJBKHX MPOIYKTOB C MUHIMATFHOW MOTU(UKAIIUEH.

. .HI/IHI/I)IHO-HaHO‘laCTI/I‘lHBIe l'[JIaT(l)OprI, HHKAICYJHUPYIOIIUE PA3IUYHbIC KOPOTKHE
OJHOUCIIOYCYHBbIEC UJIH IBYUHECIIOYCYHDbIC OJIMTOHYKJICOTUADI:

- COCTaB, BKJIO4YasA THUIT U KOJIUMYCCTBO JIMIINAOB.

33 Cm. pykoBojcTBO jtst ipoMbiuienHocTH Changes to an Approved NDA or ANDA (ampens 2004 rojia) u pyKOBOJCTBO
Jutst mpoMbmuieHHoctd Chemistry, Manufacturing, and Controls Changes to an Approved Application: Certain Biological
Products (uronb 2021 rona).

34 Cm., nanpumep, MAPP 5015.6 Rev. 1, Review of Grouped Product Quality Supplements (zexka6ps 2022 roza).

3 Pazpen 506K (g) FD&C Act.

36 Cm. pyxosoactBo FDA nyist npombimnernoct Comparability Protocols for Postapproval Changes to the Chemistry,
Manufacturing, and Controls Information in an NDA, ANDA, or BLA (okts16ps 2022 rona).

37 Mpuceoenwme cratyca mWIaThOPMEHHON TEXHOJIOTHE — 3TO OT/E/bHAS TIPOLETYPa, HE CBA3AHHAS C 3aIIPOCOM O
KJIacCH(UKAINH (B Ka9eCTBE JICKAPCTBEHHOTO IIperapara, MeJUIIHCKOTO U3/IeIIHs, OHOJIOTHIECKOro MperapaTa Hin
KOMOHMHHMPOBAHHOTO MPOJYKTa; a TAKKe paclpeeeHre B TOT WIN WHOH IEHTP IS IPOBEICHNUS SKCIIEPTH3HI U
pEerynupoBaHHs), KOTOPHIi MoAaeTcs B YIpaBlieHHe KOMOMHUPOBAaHHEIX MpoaykToB. Cm. 21 CFR 3.7.

38 Xors nanubli npuMep BKiIrouaeT MPHK-BaKIMHbI WM NPOAYKTHI FEHHOM TEPAINKMH, 3TO HE O3HAYAET, YTO APYTHE
MPOIYKTHI KJIETOYHON MM TEHHOH Tepanuu He MOAXOAAT ISl yJacTHs B IPOrpaMMe MPUCBOEHHUS CTaTyca.

39 [lanubIit TOAX0 MOYKET PACTIPOCTPAHSATELCS M HA IPYTUE KIIACCHI TEPANEBTHYECKUX OENKOB, OMYCKAIOIIMX PUMEHEHHE
w1aThOPMEHHBIX PEIleHHUH, BKIIOYast (HO He OrPaHNYMBAsCH) MyJIbTHCIICIM(UYeCKHe aHTHTeNna i Fe-crnThie GemKu.
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— JleMOHCTpanus Toro, 4To B Mpeeiax y3Koro Juara3oHa JIJIUHBI IBYIIETTOYeUHbIX

HJIM OJHOICTIOYUCYHBIX OJIMT'OHYKJICOTUAOB pa3IMius B UX MMOCICAOBATCIIBHOCTH HC

OKA3BIBAIOT BIMAHHS HAa Ka4ecTBO MPOayKTa™L.

— IlapameTpbl TEXHOJIOTUYECKOTO MPOLiECcca, BHYTPUONEPALIMOHHBIN KOHTPOJIb U
o0opyi0BaHuE, UMEIOIINE KPUTHUECKOE 3HaUeHHE 111 (YOPMUPOBAHUS JTUITUAHBIX
HaHOYaCTHLI.

UToOBI TEXHOJIOTHS MOTJIA MTOTYYUTh CTATyC B paMKaxX JaHHOU MPOrpaMMBbI, OHA
JIOJKHA HE TOJIBKO COOTBETCTBOBATH ONPEAENICHUIO MIaTQPOPMEHHON TEXHOJIOTHUH,
3aKpEIUICHHOMY B 3aKOHE, HO U YAOBJIETBOPSATH KPUTEPHUSAM JOITYCTUMOCTH JJIs
MIPUCBOCHHUS CTAaTyca, MpeaycMOTpeHHbIM pasaeiom S06K(b). Takum o6paszom,
BO3MOYKHO, YTO TEXHOJIOTHS (POPMaIbHO OTBEYACT ONPEACICHHIO MIaT(HOPMEHHON
texnosoruu o pasaeny S06K(h), o mpu atom He Oyaer nmpusHana FDA «mpusHaHHOMN
w1aTOpMEeHHOH TexHosoruei». Hampumep, TeXHOIOTHSI, yIOBIETBOPSIOIIAs
OTpe/ieNICHUIO MIaTGOPMEHHON, MOKET CYUTATHCS HE TOIXOISIICH sl TPOTrpaMMBbl
IIPUCBOEHUS CTaTyca B CIIy4asx, KOrja JIeHCTBYIOIINE IPOLEAYPhl PETYIATOPHOMN
AKCIIEPTU3BI YK€ MPEyCMAaTPUBAIOT UCIIOJIB30BaHUE 3TON XOPOIIO U3yUYEHHOM
TEXHOJIOTUH JIN0O KOT/1a JAJIsl Hee CYIIECTBYET OOIMICTIPUHATHIA MyOIHMYHBIA CTAaHAAPT.
B takux ciyqasx FDA He OyaeT paccMatpuBath Mo00HBIC TEXHOJIOTUH KaK
OTBEYAIOIIIE KPUTEPHUIO CYIIECTBEHHOTO MOBBIIICHUS 3((HEKTUBHOCTH MTPOLIECCOB
pa3paboTKu, IPOU3BOACTBA U PETYIATOPHOMN SKCIEPTU3HI JIEKAPCTBEHHBIX CPEACTB IS
1[eJIeH MPOrpaMMBbI IPUCBOCHHUS CTaTyca MIATPOPMEHHON TEXHOIOTHH.

IIprmepsl TEXHOIOTUI, KOTOPHIE MOTYT CUNTATHCSI HEMOAXOASAIINUMH 1)1 TPOrPaMMBI
IIPUCBOEHHUS CTaTyca BBUY HECOOTBETCTBHSI ONPEAEICHUIO, KPUTEPUIM I 000UM
YKa3aHHbBIM 3JIEMEHTaM:

® [0JXOAbl K BUPYCHOM OYMCTKE JIJISl OTAENIBHBIX CTaAUNA TEXHOIOIMUECKOTO
mporecca;

® TEXHOJIOTMYECKHUE ONEpalMM, YyBCTBUTEIbHBIE K U3BMEHEHHUIO BXOIHBIX ITapaMETPOB
(HamrpuMep, IpUMEHEeHHE B 00ILEM BH/JIE BAJILIIOBOYHOTO IPaHyIUPOBAHHMS,
Pe3yNbTaThl KOTOPOTO MOTYT 3aBHCETh OT CBOMCTB MCXOJHOT'O MaTepuana);

® TEXHOJIOTUH, OCHOBAHHBIC HA YK€ YCTOSBILUXCS MPOU3BOACTBEHHBIX ONEPAIIUAX
(HampuMep, CMeIINBaHIe, IPECCOBAHNE HITN HAaHECEHHE MIIEHOUHOTO TTIOKPHITHs); 4!

® YCTOSIBIIMECS TEXHOJIOTHU Pa3pabOTKH JIEKApPCTBEHHBIX (hOPM, TPATUIIIOHHO
MPUMEHSIEMBIE JUTSI TBEP/IBIX MEPOPATBHBIX JO3UPOBAHHBIX (POPM HEMEIJIEHHOTO U
MIPOJIOHTUPOBAHHOT'O BHICBOOOKACHUS (HalIpUMEp, MaTPUYHBIE CHCTEMBI,
OCMOTHYECKHE HACOCHI), YCTOSABILUECS TEXHOJIIOTUU Pa3pabOTKH JIEKAPCTBEHHBIX
¢dbopM [T IepOpaTBbHOTO U MAPEHTEPATILHOTO TPUMEHEHHUS U IPYTHE YCTOSIBIIUECS
CUCTEMBI IOCTaBKH JIEKAPCTBEHHBIX CPEJICTB;

® TEXHOJIOTHH, UCTIOIB3YIOIINE OIMKHIO HH(PPAKPACHYIO CIIEKTPOCKOIHIO JISI
MOHHUTOPHHIa XapaKTEPUCTUK MaTepHalia B X0/1€ TEXHOJIOTMYECKOro mpolecca;

® AHATUTUYECKHE METO/bI, UCIIOJB3YIOIINE PaHEe HAKOIUICHHbIE 3HAHUSI, KaK 3TO
omucaHo B nmpoekTte pykoBojacTBa ICH Q14 mo pa3paboTke aHATUTUYECKHUX MTPOIIEAYP
(Analytical Procedure Development, apryct 2022 roma)*?;

® YCTpOMCTBA JOCTaBKHU JIEKaPCTBEHHOI'O Ipernapara (Hanpumep, MIpHil,
aBTOMHKEKTOP) ™.
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40 Tl noATBEp KIEHHUs TOTO, YTO H3MEHEHHS MOCIIE0BaTeNbHOCTH, MOU(UKAIIMK CAXapPHOTO OCTOBA, BKIIOYEHHE
(bocdopoTHOaTHBIX TP WK MOAU(UKALIMN a30THCTHIX OCHOBAHMH B OJJHOLIETIOYEYHBIX MITH JABYLETIOYEUHBIX
OJIMTOHYKJICOTHIAX HE OyIyT OKa3bIBATH BIMSHUS HA KQUYECTBO MPOJIYKTA, IOJDKHBI ObITh IPEACTABICHBI IPOLYKT-
crienu(pUIHbIC JaHHBIE IO CTAOMIILHOCTH.

4l Takue paHee HAKOIUIEHHBIE 3HAHUS yIKE MOTYT HCIIONE30BaThCs MPHU pa3paboTKe COCTaBA JTeKapCTBEHHOM
(OPMBI ¥ TEXHOJIOTHIECKOTO MPOIIECCa MPOM3BOACTBA. JIeMOHCTpAIIMS HATMYHS 3THX 3HAHMN TAKKE MOKET
HCIIOJTH30BATHCS B 3asIBOYHBIX MaTePHANIAX JUIS ITOITBEPKICHUS HAISKHOCTH (POOACTHOCTH) OTIEIBHBIX
TEXHOJIOTUYECKUX OMICPALIHIA.
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VI. TJIOCCAPUM

Ipu3HanHas niaaTpopMeHHasi TEXHOJIOTHSI: B cOOTBeTCTBUU ¢ pasaeaamu S06K(b), 506K(d)
U OTIpeIcIICHUEM «IIpU3HaHHas tatdopmennas TexHosorus (designated platform technology)»,
npuBeaeHHBIM B pazaeie S06K(h)(2), aTo miathopMeHHas TEXHOIOTHsI, KOTOpasi OTBEYaeT
CJIEYIOIIUM KPUTEPUSIM JOITYCTUMOCTH JJIsi IPUCBOEHUS CTaTyca:

(1) oHa BKITIOUEHA B JIEKAPCTBEHHOE CPEJICTBO, OIOOPEHHOE B COOTBETCTBUU C pasneioM 505
FD&C Act, mu60 uCnonb3yeTcsi UM WIJIM BKJIIOYEHA B OMOJIOTMUECKHUI TIPOYKT, MMEIOIINN
nuueH3uto no pazzaeny 351 3akona o 3apaBooxpanenuu (PHS Act); (2) npeaBapurtenbHbie
JaHHbIE TIOATBEPKIAIOT, YTO JaHHas M1aThOopMeHHas! TEXHOJIOTHS MTOTEHIINAIbHO MOXKET ObITh
BKJIIOUEHA 00Jiee 4eM B OJJHO JICKApPCTBEHHOE CPEACTBO JIMOO UCIIOIB30BAThHCA UM O€3
HEOIaronpusTHOTO BIUSHUS Ha KQ4eCTBO, TPOU3BOACTBO HJIM 0€30MIaCHOCTH; (3) HMEIoIIHecs
JaHHBIC WX WH(OpPMAIIUS CBUACTEIBCTBYIOT O TOM, YTO BKIIOYCHHE WU MCIIOIH30BAHHE
1aTGOPMEHHON TEXHOJIOTUU C Pa3yMHOI CTENEHBIO BEPOSITHOCTH NMPUBEIET K CYIIECTBEHHOMY
MOBBIIEHUIO 3P PEKTUBHOCTH NPOIIECCOB Pa3padOTKU WM MPOU3BOCTBA JEKAPCTBEHHBIX
CPEICTB, a TaK¥Ke MpOoIecca PEryIATOPHON SKCIIEPTUSHI.

InaTdgopmeHHast TEXHOJOTHA: B COOTBETCTBUH C OINPENIEICHUEM, TPUBEICHHBIM B pa3Jieie
506K (h)(1) FD&C Act, 3T0 X0pOIII0 U3yueHHAs U BOCIIPOU3BOIMMAs TEXHOJIOTHS, KOTOPAsk MOXKET
BKJTIOYATh MOCJIEIOBATEIIFHOCTh HYKIIEMHOBOM KHCJIOTHI, MOJICKYJISIPHYIO CTPYKTYPY, MEXaHH3M
JeWCTBUS, CIIOCO0 JOCTaBKH, BEKTOP MIIM KOMOMHAIIMIO JTIOOBIX TAKMX TEXHOJIOTUHA, KOTOpPHIE
MUHHCTp 3IpaBOOXPAHEHHS U COITUABHBIX CITYK0 COYTET MPUEMIIEMBIMH, U B OTHOIIICHUU HEe
3asiBUTEINb JEMOHCTpUpYeT: OHa (1) BKIIFOUEHA B JIEKAPCTBEHHBIN MpemapaT WK UCTIOIb3YEeTCS UM
U SIBJIICTCS CYIIECTBEHHOM TS CTPYKTYPBI TN (YHKIIMU TaKOTO JIEKaPCTBEHHOTO Tipenapata; (2)
MOJKET OBITh aIallTUPOBAHA JJIs, BKIIOUEHA B HIIM UCTOIb30BaHa 0oJiee YeM OJTHUM
JIEKapCTBEHHBIM IPENapaToM, UMEIOIIUM OOIIHe CTPYKTYPHBIE 3JIEMEHTHI; (3) crtocoOCTBYET
MIPOU3BOJICTBY WM pa3paboTke 0oJiee yeM OHOTO JICKApCTBEHHOT'O MpernapaTa mocpeiCTBOM
CTaHJAPTU3UPOBAHHOTO Mpoliecca (TPOIecCOB) MPOU3BOJICTBA UM U3TOTOBIICHHS.

IIpeaBapuTe/ibHbIe JaHHBbIE: B TOM CMBICTIE, B KAKOM JTaHHBII TEPMUH YIOTpeOIsieTcs: B pa3zene
506K (b)(1) FD&C Act, npenBaputenbHbIe JaHHbIE 03HAYAIOT HHPOPMALIUIO, TIOyYEHHYIO B XO/IE
3aBEpILEHHBIX TECTOB WM MCCIIEJOBAHUH, B KOTOPBIX CpaBHUBAETCS M1aT(hOpMEHHAs TEXHOJIOTHS,
y’Ke MpUMEHSIBIIAsICA B 000PEHHOM WJIH JIMLICH3UPOBAHHOM Mpernapare, ¢ mpeanoiaraéMbiM
KCIIOIB30BAHUEM TOT'O e Ipenapara B nocieayromnieit 3asske IND. [TpeaBaputenbHbie JaHHBIE
BKJIIOYAIOT JJAaHHBIE U BBIBOJBI TECTOB WJIM MUCCIIEI0BAaHUM, B KOTOPBIX OLIEHUBAETCS
MpEeAToiaraeMoe UCIOJIb30BaHUE TUIAT(POPMEHHOIM TEXHOJIOTUH B YK€ 0100pEHHOM Ipernapare,
OLIEHUBAETCS MPEATNoiaraeMoe NCIOIb30BaHKE TOM e MIaT(OpPMEHHON TEXHOJIOTHH B HOBOM
npenapare 1100 MPOBOAUTCS CpaBHEHHE IPUMEHEHHUS MIaT(OPMEHHON TEXHOJIOTHU B Pa3IMUYHBIX
CLICHApHUSX.

Panee HaKkoN/IeHHbIE 3HAHUSI: B HACTOSIIEM PYKOBOJICTBE I10]] paHEe HAKOTUIEHHBIMU 3HAHUAMU
MMOHUMAETCS PKCTIIEPTH3a U TOHUMAaHKE, KOTOPhIe IPOU3BOIUTENH CPOPMUPOBAT C TCUCHHEM
BpPEMEHH, BKIIIOYas 3HAHUS, TIOTY4YECHHBIE TIPU pa3paboTKe U MPOU3BOJCTBE aHAIIOTMYHBIX
COEIMHEHUH, TPOAYKTOB U MPOIIECCOB; CI0JIa TAKXKE OTHOCATCS 3HAHUS 00 YCTOSBIIUXCS U
OOIIETTPU3HAHHBIX HAYYHBIX MPUHIIUIIAX.

42 TTocne 3aBepienus paboThI HAJ JOKyMEHTOM HACTOSIIEE PYKOBOACTBO OYAeT OTpakaTh aKTyalbHyIo Ho3uimio FDA
10 TaHHOMY BOTIPOCY.

43 Jlns neneil HaCTOALIEro PYKOBOCTBA I000HBIE YCTPOICTBA OCTABKH, KaK IIPABUJIO, HE ABJIAIOTCS
CYIIECTBEHHBIMH I CTPYKTYPHI (HapuMep, XUMHYECKON FITH MOJISKYJISIpHOH (popMyITer) wimi pyHKITHH
(HampuMep, MOJIEKYJISIPHOTO MEXaHH3Ma JeHCTBUS, XapaKTEPUCTHK JICKApCTBEHHOTO MJIH OMOIOTHIECKOTO
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npenapara, ero XMMHYeCKOTO W OMOJIOTHYECKOT0 B3aUMOEHCTBHUS C OPraHU3MOM) JIEKAPCTBEHHOTO MIIH
Ouosornueckoro npemnapara. Kpome Toro, Takie ycTpolcTBa I0CTaBKH, Kak MPaBUIIo, HE CIIOCOOCTBYIOT
MIPOM3BOJICTBY MJIM Pa3padOTKe JIEKapCTBEHHOTO CPECTBA, MOCKOJIBKY MPOU3BOCTBO NperapaTa 00bIYHO
3aBEepIIAETCS 10 €ro KOHTaKTa C yCTPOMCTBOM JIOCTaBKU. TaKke JaHHBIE YCTPOICTBA, KaK OXKHUAACTCS, HE
NPUHECYT 3HAYUTEIHHOTO TOBBIMECHHS 3()(EKTUBHOCTH MPOLIECCa SKCIIEPTU3BI, YUUTHIBAS YXKE CYLIECTBYIOIIUE
MEXaHH3MBI HCIIOJIb30BaHUS HHPOPMAUK 00 YCTPOHCTBAaX JOCTaBKHU, BCTPOCHHBIE B IIPOLECC IKCIIEPTU3BI (CM.
CHOCKY 0).
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3HauynTeIbHOE MOBBbIIIEHHE IP(PEKTHBHOCTH: B KOHTEKCTE TPOTPaMMBI IIPHCBOCHHS CTaTyca
1aT(h)OPMEHHON TEXHOIOTHH «3HAYUTEIIFHOE TIOBBIICHNE Y (PEKTUBHOCTH» B TOM CMBICIIE, B
KaKoM JIaHHbBII TepMuH yrnotpedisiercs B paznene S06K(b)(3) FD&C Act, o3nagaer
HCIIOIb30BaHUE TPEIBIIYIIETO TECTa, HCCIICIOBAHMS HIIH IPON3BOCTBEHHOTO Ipoliecca,
OTHOCSIINXCS K YK€ 000pEHHOMY WIIH JIMIIEH3UPOBAaHHOMY IpErapaTy, B IOCIEAYIONIeH 3as1BKe
TaKuM 00pa3zoM, 4TOOBI CITIOCOOCTBOBATh ONTHMHU3AIIMH PAa3pabOTKH, TPOU3BOICTBA WIIH
HKCTIEPTU3BI JIEKAPCTBEHHOTO CPEICTBA.
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