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PE3IOME BBEOEHUE. [MnatdopMeHHbIM NOAXOA, NPEeAnoNaratolWmnii MCNOAb30BaHUE HEU3MEHHOrO
NPOW3BOACTBEHHOIO MpoLEecca U YHUOULMPOBAHHbIX METOAMK KOHTPONS KayecTBa, Npu3HaH
BELYLLMMU PErynsaTOpHbIMM OpraHaMu, BKoYas YnpasieHWe no KOHTPO/IO KavyecTBa NpoAyK-
TOB NMWUTaHMs U nekapcTBeHHbix cpencts (FDA) n EBponelickoe areHTCTBO MO IEKapCTBEHHbIM
cpencteaM (EMA), 3ddeKTUBHBIM MHCTPYMEHTOM YCKOPEHUS BbIBOAA HA PbIHOK MHHOBALMOH-
HbiX NpenapaTtoB — MPHK-BaKUWH 1 reHOTepaneBTUYECKUX leKapCTBeHHbIX npenapatos (I'T/M).
[na Poccuiickon @epepaumm n ctpaH EBpasuitckoro skoHomuyeckoro coto3a (EA3C) akTyanbHo
BHEJpEHUE NAHHOWM KOHLEMLMU, YTO MO3BOSIUT YCKOPUTb papMaLleBTUUYECKY0 pa3paboTky, on-
TUMU3MPOBATb KOHTPOJIb KaYecTBa M BasMAaLMI0 MPOLECCOB NMPOM3BOACTBA, a TaKXe KCnepT-
HYI0 OLLEHKY NPpW perncTpauum Takux npenapaTos.

LUEJb. MpoaHanusnpoBaTbh MeXAYHApOAHbIE PEryNsaTOPHbIE NOAXOAblI K MPUMEHEHUIO niaT-
(GOPMEHHbIX TEXHONOIMI B MPOM3BOLACTBE M KOHTposne kavectBa MPHK-akuwuH u [T/M
Ha OCHOBE BUPYCHbIX BEKTOPOB U CUCTEM PefaKTUPOBAHMUS FreHOMa A5 060CHOBAHUS UX BHE-
[LLPEHWS B HALMOHANbHOE 33aKOHOAATENbCTBO M HOPMATUBHYK LOKYMeHTauuto Poccuitckoit
®epepaunn n EASC.

OBCYXXOEHUE. MpoaHanu3aupoaHbl nybnukaumm (2015-2025 rr.) B8 PubMed, Google Scholar,
eLIBRARY.RU u matepuansl perynatopHbix opraHos (FDA, EMA, BcemupHas opranmsaums 3gpa-
BooxpaHeHus (BO3), MexayHaponHbIi COBET MO rapMOHM3aLMU TeXHUYECKUX TpeboBaHMM
K NeKapCcTBEHHbIM CpeAcTBaM Ang MeauuuHckoro npumeHenus (ICH), AreHTcTtBo no perynu-
pPOBAHMIO NIEKAPCTBEHHbIX CPEACTB M U3AENU MeAMLMHCKOro HasHadyeHus BennkobputaHum,
AreHTCTBO NO GapMaLeBTUYECKMM NpenapaTtaMm U MegULUUHCKUM mu3genuam dnoHun (PMDA)),
MOCBALWEHHbIE MPUMEHEHMIO NNATHOPMEHHbIX TEXHONOTMIA B NMPOM3BOACTBE M KOHTPOJE Ka-
YyecTBa JIeKapCTBEHHbIX MpenapaToB. YCTAaHOBAEHO OTCYTCTBME B HOPMATUBHOW [OKYMEH-
Taumm Poccuiickont ®epepaunn n EASC kputeprneB npumeHeHus nnathoOpMeHHOro noaxona
ang MPHK-BakuuH w 'TJIM, 4To 3aTpyAHSAET YyCKOPEHHOe BHeApPEeHUE B KIMHUYECKYH NpaKTu-
KY MHHOBALMOHHbIX MEPCOHANU3MPOBAHHbIX MpenapaTtoB. [MoKasaHo, YTO MeX[yHapoLHble
perynatopHble noaxoabl (FDA, EMA, PMDA) no3BonsoT ycKOpuTb pa3paboTky M Banuaaumio
npouecca npou3BOACTBA, a Tak)Ke COKPAaTUTb 00bEM LOKJAMHUYECKMX U KIIMHUYECKMX UCCNeno-
BaHWIA 3@ CYET NMOBTOPHOIO MCMOJIb30BAHMS AAHHbIX O paHee NpoM3BeAEHHbIX U 0006pEHHbIX
npenapaTtax (4aHHble O Mpouecce NpPouM3BOACTBA, Npodune 6esonacHocTn ans MPHK-BakumH
n ['T/M). OCHOBHbIMM HepeLlleHHbIMWM BOMPOCaMM OCTalTCs 0ObeM MOATBEPXKAAMWMX AaH-
HbIX U HEOBXOAMMOCTb HaNM4Ms NEepBOro 0LOOPEeHHOro MpoAyKTa A/s NMPUCBOEHUS CTaTyca
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nnatpopMeHHon TexHonornn. O60cHOBaHa HEOBXOAMMOCTb pa3paboTKM YHUDULMPOBAHHBIX
HOpPMaTMBHbIX TpebOBaHMIN K peneBaHTHOMY OMbITY WM BanMAALMKU NPOLLECCOB, NO3BONSIOLLMX
peanu3oBaTbh NpenMylLecTBa NAaTGOpMEHHOro NoAXoAa Npu COXPaHEeHWU BbICOKOTO YPOBHS
6e30nacHOCTU N 3D PEKTUBHOCTHM IEKAPCTBEHHbIX MPENapaToOB B paMKax 3KCNEePTHbIX Npoueayp.
3AKNNIKOYEHME. MNnatdopMeHHbIA NOAXOA, OCHOBAHHbIA Ha HEM3MEHHOM MPOU3BOLCTBEHHOM
npouecce U YHUDULMPOBAHHBIX METOAMKAX KOHTPONS KayecTsa, MO3BONSET yCKopuTb dap-
MaLeBTUYeCKyl pa3paboTKy, COKpPaTUTb 06bEM AOKAMHUYECKMX U KIMHUYECKMUX UCCnenoBa-
HUA M ONTUMU3UPOBATL IKCNEpPTHY oueHky MPHK-BakuuH m I'T/MN. Ong BHeApeHMS OAHHOrO
noaxona B Poccuiickoit Mepepaumm n EASC HeobxoaMMo nNpeaycMoTpeTb B HOPMATUBHOM A0-
KYMEHTALMM BO3MOXHOCTb MCMONb30BaHWSA CTAaHAAPTU3MPOBAHHbIX MOAYNEN B paMKax eAnHOWM
TeXHONOrnyeckom NnaThopMbl, HTO YCKOPUT pa3paboTKy M BbIBOL Ha pbiHOK [T/ 1 nepcoHanu-
3MPOBAHHbIX NMPOAYKTOB, @ TaKXXe NOBLICUT UX IKOHOMUYECKYH AOCTYMHOCTb.
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AOna umtu poBaHUA:
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ABSTRACT

INTRODUCTION. The platform approach, which involves the use of an unchanged manufacturing
process and standardized quality control methods, is recognized by leading regulatory autho-
rities, such as the Food and Drug Administration (FDA) and the European Medicines Agency
(EMA), as an effective tool for accelerating market entry of innovative products, namely mRNA
vaccines and gene therapy products. In this context, the implementation of this concept is re-
levant for the Russian Federation and the countries of the Eurasian Economic Union (EAEU), as
it would accelerate pharmaceutical development, optimize quality control and process valida-
tion, and improve regulatory review during the registration of such products.

AIM. This study aimed to analyze international regulatory approaches to the application
of platform technologies in the manufacturing and quality control of mRNA vaccines and
gene therapy products based on viral vectors and genome editing systems, in order to provide
a rationale for their implementation in the national legislation and regulatory documentation
of the Russian Federation and the EAEU.

DISCUSSION. An analysis of publications from 2015 to 2025 in the PubMed, Google Scholar,
and eLIBRARY.ru databases, as well as official documents from regulatory authorities,
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including the FDA, the EMA, the World Health Organization (WHO), the International Coun-
cil for Harmonisation of Technical Requirements for Pharmaceuticals for Human Use (ICH),
the Medicines and Healthcare products Regulatory Agency, and the Pharmaceuticals and
Medical Devices Agency (PMDA), addressing the application of platform technologies
in the manufacturing and quality control of medicinal products, was performed. It was found
that the regulatory documentation of the Russian Federation and the EAEU lacks criteria
for applying the platform approach to mRNA vaccines and gene therapy products, which
hinders the accelerated introduction of innovative personalized medicinal products into clin-
ical practice. International regulatory approaches (FDA, EMA, PMDA) were shown to accel-
erate development and process validation, and reduce the scope of preclinical studies and
clinical trials through the reuse of data on previously manufactured and approved products
(including data on the manufacturing process and safety profiles for mRNA vaccines and
gene therapy products). The main unresolved issues remain the amount of supporting data
and the need for a first approved product before platform technology status can be granted.
The need to develop unified regulatory requirements for relevant experience and process
validation was substantiated, which would allow the benefits of the platform approach to be
realized while maintaining a high level of safety and efficacy of medicinal products during
regulatory review.

CONCLUSIONS. The platform approach, based on an unchanged manufacturing process and
standardized quality control methods, can accelerate pharmaceutical development, reduce the
extent of preclinical studies and clinical trials, and optimize the regulatory review of mRNA
vaccines and gene therapy products. To implement this approach in the Russian Federation and
the EAEU, it is necessary to incorporate provisions into the regulatory documentation allowing
the use of standardized modules within a single technological platform, which would acceler-
ate the development and market launch of gene therapy products and personalized products,
and increase their affordability.
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vectors; quality control; medicinal product registration
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BBEOAEHUE

B coBpemeHHOM dapMaLeBTUYECKOW OTpac/u
nNatOpPMEHHbIM MOAX0A, OCHOBAHHbIM HA YHMU-
GULMPOBAHHBIX MNPOM3BOACTBEHHbLIX MNpoLeccax
M MeTOLAMKaX KOHTPOJA KauyecTBa NEKAPCTBEHHbIX
npenapatos (/11), paccMaTpuBaeTca Kak MHCTPY-
MEHT COKpalleHWs CpOKOB Ppa3paboTKM WHHO-
BALUMOHHbIX NpenapaTtoB, MOBbIWEHUS WX Ao-
CTYMHOCTU U CHUXEHWUS PEerynaTOpPHOM Harpysku.
MnatpopmeHHble TexHonorun (MT) onpepens-
TCA KaK TeXHOoJ0rmu, npuMeHnuMmble ong npous-
BOLCTBA M KOHTPONS KayecTBa Heckonbkux JII1
C MCNONb30BaHMEM YHUDULMPOBAHHbBIX METOAMK,
4YTO MOTEHUMANbHO MOXEeT MOBbICUTb 3PdeKTUB-
HOCTb pa3paboTku, NPOM3BOACTBA WM IKCMEPTHOM
oueHku npu pernctpaumm JIM [1].

Bepnywune perynatopHbie opraHbl — YnpasneHue
MO KOHTPONK 3a KayeCTBOM MpPOAYKTOB MuWTa-

Biological Products. Prevention, Diagnosis, Treatment. 2026, V. 26, No. 3

HUS U nekapcTBeHHbix cpeacts (Food and Drug
Administration, FDA) n EBponerickoe areHTCTBO
Nno nekapcTBeHHbIM cpeacTeam (European Medicines
Agency, EMA), a Takxe BcemupHas opraHusaums
3apaBooxpaHeHns (BO3), MexayHapoaHbIM CO-
BET MO rapMOHM3aLUKN TeXHUYeCKMX TpeboBaHUM
K N1eKapCTBEHHbIM CpPeacTBaM AN MeAMLMHCKOro
npuMeHeHus (International Council for harmoniza-
tion of technical requirements for pharmaceuticals
for human use, ICH), AnbsHC no pereHepaTUBHOM
mMeaumumHe (Alliance for regenerative medicine,
ARM) — 0THOCSAT K NepcneKTUBHbIM HanpaBAEHUIM
BHeapeHue T B Npon3BoACTBO MOHOKIOHANbHbIX
aHTuten, MPHK-BakuuH, BKAO4Yas TepaneBTuye-
CKMe Ha OCHOBE NUMMAHbIX HaHo4vacTuy, (JTHY), re-
HOTepaneBTUYECKUX NIeKApCTBEHHbIX MpenapaToB
(FCTJIM) Ha ocHoBe BMPYCHbIX BEKTOPOB M CUCTEM
penakTMpoBaHua reHoma, ex vivo TN, a Takxe
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CUHTETUYECKUX ONIMFOHYKNEO0TUA0B, MHKANCYIMPO-
BaHHbIX B JIHY! [2].

BHepnpenue [T npepnonaraet MCnNonb3oBaHWe
3HaHWA M METOLO0B, MOJMYYEHHbIX NPU pa3paboTke
npeablaywmx NpoayKToB, Ans co3panmsa Hosbix JIMT,
Hanpumep, Npy MacwTabupoBaHWM NPOM3BOACTBA,
BaAMAALMM MPOLECCOB U METOAMK KOHTPOAS Kaye-
CTBa, UCCNENOBAHMM CTabuNbHOCTU. Takom Noaxon,
0COBEHHO aKTyaneH Ans9 NepcoHaNM3MPOBAHHbIX
[T/ npyv Hanuyuum HeyooBNETBOPEHHOW Meau-
LIMHCKOM noTpebHOCTH?, BbICTPONPOrpeccupyowmx
U/MNn NpUBOLAWMX K NeTanbHOMY ucxony 3abone-
BAaHWM (reHeTUYeCKMe HapyLIeHWUs, 3/10KaYeCTBEH-
Hble HOBOOOpa30BaHMs), @ TAaKXe A1 ONepaTUBHOIO
pearMpoBaHMsi Ha HOBblE MATOreHbl, YTO MOATBEpP-
XAeHo onbiToM nanaemmmn COVID-19 [3-8].

B HacToswee BpemMs WM3MEHEHUS B HOPMaTWB-
HbIX MPABOBbIX AKTaX OTHOCWUTENbHO BHEAPEHUS
MT obcyxparoTCa MeXAYHAPOAHbIMU OpraHU3aums-
mu (BO3, ICH, ARM) u peryngatopHbiMM opraHamu —
FDA, EMA un AreHTcTBOM NO QapMaueBTUYECKUM
npenapatamMm U MeaMUMHCKUM M3Aenuam SnoHuu
(Pharmaceuticals and Medical Devices Agency,
PMDA)* [3]. EMA v FDA paccmaTtpuBatoT U3MeHeHUs
B HOPMATMBHbIX [OKYMEHTAX, KACAKLWMXCA acrnek-
TOB: pa3paboTku, 3KkcnepTusbl U pernctpauumn M,

npousBeaeHHbIXx ¢ nomoubto MNT; BBeaeHus ocobo-
ro ctatyca MNT (FDA); BO3MOXHOCTM perucrpauuu
JIM € NOCTOSHHBIM M NepeMeHHbIM KOMMOHEHTaMMu
(EMA); ncnonb3oBaHMS AaHHbIX NO NEpBOMY 0Of0-
6penHomy JIM ang cokpaweHus obbema nHdopma-
LMK MO NoCneayloLWmMM fnpenapaTtaM npu sKcnepTu-
3e (PMDA). K orpaHuMyeHusIM OTHOCATCS HEeSICHbIV
06beM NoATBepXKAAIOLMX AAHHbIX, HE0HX0AMMOCTb
nepBoro ofobpeHHOro NpoaykTa U OTCYTCTBUE YHU-
dukaumm TpeboBaHMt AN pa3HbiX TUNOB Npenapa-
ToB (MPHK-BakuuH, I'MM).

CornacHo Ykasy [pe3upeHta Poccuiickon Pe-
Aepauun nnatdopmbl HOBOrO NoKoneHus ang buo-
TEXHOJIOTMYEeCKUX, BbICOKOTEXHOIOTUYHbIX U pagno-
dapmauestuyeckmux JIM1 mMMeT BbICOKYK Mpuo-
PUTETHOCTb M OTHOCATCA K KPUTUYECKUM TEXHO-
noruam*. OgHaKo B HOPMATMBHOW [LOKYMEHTaLMu
Poccuitickont ®Mepepaunm n EA3C oTcyTCTBYIOT KpU-
Tepun npumenenuns MT ong MPHK-BakumH n TN
(BK/IKOYAs NEPCOHANM3MPOBAHHBIE)®, UTO 3aTPyAHsET
MX YCKOPEHHYI perncTpaumio U KIMHUYeckoe BHe-
fLpeHue, 0cobeHHO Mnpu Heob6XoAMMOCTU BbICTPOW
aflanTaumm cylecTBytolwein TexHonoruu. ns npak-
TUYECKOM peanu3auumM Takoro noaxona Heobxo-
OUMbl perynatopHble peweHns no HOpMaTUBHOMY
3aKpenneHunio BO3MOXHOCTH npuMeHeHus MT.

t Unlocking the potential of building blocks to expedite cell and gene therapy development: Takeaways from a scientific
exchange between FDA, industry, and independent experts. ARM. 2024.
Committee for Advanced Therapies workshop on gene editing. Leveraging data via platform principles in gene editing.

EMA. 2025.

Committee for Advanced Therapies workshop on gene editing. Modular platform for in vivo LNP formulated prime editors

targeting rare genetic diseases of the liver. EMA. 2025.

Recommendations with regard to future Advanced Therapy Medicinal Products (ATMPs) related guidelines. ICH. 2025.
Platform technology designation program for drug development. FDA. 2024.
mRNA Technology Transfer Programme moves to the next phase of its development. WHO. 2023.

2 Top «HeynoBNEeTBOPEHHbIMU MEAULMHCKUMU NOTPEBHOCTAMUY B LAHHOM C/ly4ae NOHUMaeTCs COCTosHMe, ANs KoToporo B EBpa-
3UIACKOM 3KOHOMUYECKOM COH3e HET 0A06PEeHHOr0 YNOIHOMOYEHHbBIMU OpraHaMy pa3peLleHHOro U NpU3HaHHOro 3PPEKTUBHO-
ro MeToaa AMarHoCTUKKU, NpodunakTukn unm nedvenus. Pewenne Coseta ESK o1 03.11.2016 N2 78 «O lMpaBunax perucrpauuu
M 3KCNEPTU3bl IEKAPCTBEHHbIX CPEACTB AN MEAULIMHCKOTO MPUMEHEHUA».

*  Evaluation of the quality, safety and efficacy of messenger RNA vaccines for the prevention of infectious diseases: regulatory
considerations. WHO. 2021.

Recommendations with regard to future ATMP related guidelines. ICH. 2025.

Proposal for a directive of the European Parliament and of the Council on the Union code relating to medicinal products for
human use, and repealing Directive 2001/83/EC and Directive 2009/35/EC. European Commission. 2023.

Platform technology designation program for drug development. FDA. 2024.

Unlocking the potential of building blocks to expedite cell and gene therapy development: Takeaways from a scientific
exchange between FDA, industry, and independent experts. ARM. 2024.

Human medicines modular manufacture and point of care regulations 2025. MHRA. 2025.

4 Yka3s lNpe3ugeHta Poccuiickoit Mepepaumm ot 18.06.2024 N2 529 «O6 yTBEpPXKAEHUM MPUOPUTETHBIX HANPABIEHUI HAYYHO-
TEXHOMOTMYECKOro Pa3BUTUS U NMepeyHs BaXXKHEMLLMX HAYKOEMKUX TEXHONOTUit».

> Pewenne Coseta E3K ot 03.11.2016 N2 89 «0O6 yTBepxaeHun MMpasun npoBeaeHUs UCCIeLOBaHWI GUONOrMYeCcKUX nekap-
CTBEHHbIX CpeACcTB EBpa3nitcKoro 3KOHOMMYECKOro Cot3a.

Pewenne Coseta ESK o1 03.11.2016 N2 77 «O6 yTBepxaeHun MpaBun Hagnexalei NponsBoACTBEHHOM NpakTuku EBpasuit-
CKOro 3KOHOMUYECKOr0o CO3an.

Pewenne Coseta E3K o1 03.11.2016 N2 78 «O lMpaBunax pernctpaumn u 3KCNepTu3bl NeKAPCTBEHHbIX CPeACTB ANS Meau-
LIUHCKOTO NMPUMEHEHUSY.

MocTtaHoBneHue MpaBuTenbcTea Poccuiickoit ®epepaunm ot 28.03.2024 N2 384 «06 yTBepxAeHun MpaBun obpatieHns buome-
LMUMHCKMX KNEeTOYHbIX NPOAYKTOB, MPeAHA3HAYEHHbIX A5 UCMONHEHUS MHAWBUAYANbHOIO MEAULMHCKOTO Ha3HAYEHMUS...».
MocTtaHoBneHwue MpaButenbcta Poccuitckoit Pepepaumn ot 28.03.2024 N2 385 «O6 yTBEpxAeHuM paBun npefocTaBieHuUs,
NOATBEPXAEHUS U OTMEHbI pa3peLleHns Ha NPOM3BOACTBO U NPUMEHEHWE BUOMESULIMHCKUX KIETOYHbBIX MPOAYKTOB, NpeaHa-
3HAYEHHbIX A1 UCMONHEHUS UHAWBUAYANbHOTO MEAULMHCKOTO Ha3HAuYeHUs».

MocTtaHoBneHue MpasuTenbcTBa Poccuiickoin Mepepaumm ot 24.02.2025 N2 213 «O 6MOTEXHONOrMYECKMX NIeKapCTBEHHbIX Npe-
napaTtax, npefiHa3HaYeHHbIX AN NPUMEHEHWUS B COOTBETCTBUM C UHANUBUAYANbHBIM MEAULMHCKUM HA3HAYEHWEM...».
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AKTyanbHoM npobneMoi ocTaeTcs HOpPMaTUB-
HOe perynuMpoBaHue mcnonb3oBaHusa [T Ha Bcex
3Tanax pa3paboTku, MpOM3BOACTBA, KOHTpPONS
KayecTBa WM PerynaTopHOro paccMOTPEHUS WMHHO-
BauMOHHbIX JIM ang yckopeHusi ux OOCTYMHOCTU
naumMeHTam, ocobeHHO Mnpu Hey[aoBNETBOPEHHOM
MeOMUMHCKON noTpebHocTu. KntoyeBbiM 3nemeH-
TOM npefnaraemMom KoHUenuuu saBnseTcs apan-
TauMs HOPMATMBHO-MPABOBbIX aKTOB Ha HauwWo-
HanbHOM M HagHauuoHanbHoM (EA3C) ypoBHSX
C KOHKpeTu3aumei TpeboBaHuii K KoMnoHeHTaMm JIM
(MOCTOSIHHLIM U NepeMeHHbIM), TEXHONOMMU NPOun3-
BOACTBA M MEXaHM3MaM 3KCNepTHOM OLEHKM AaH-
HbiX JI, pazpaboTaHHbIX ¢ ucnonb3osaHuem MT.

HoBu3Ha paboTbl 3aknouvaetcsa B paspaboTke
CMCTEMHOTO noaxoda K perynupoBanHuto [T
ons MPHK-BakuuH u I'T/1MMN, BnepBsbie npennaraemo-
ro AN POCCUMNCKON U €BPA3MMCKON perynsaTopHon
NPaKTUKMK.

Lenb paboTbl — npoaHanM3MpoBaTb MeXAyHa-
pOAHble perynsaTopHble MOAXOAbl K MPUMEHEHWUIO
nnathOpPMeEHHbIX TEXHONOTM B NPOM3BOACTBE
1 KoHTpone kavecTBa MPHK-BakuuH n I'M/1IM Ha ocHo-
BE BMPYCHbIX BEKTOPOB U CUCTEM pefaKTUPOBAHUS
reHoMa Ans 060CHOBaHWS UX BHELPEHMS B HALMO-
HaNbHOE 33aKOHOAATENbCTBO M HOPMATUBHYH LOKY-
MeHTauumto Poccuiickon ®epepaumm n EASC.

Mouck wHbopMauuu nposoauncs B 6asax
naHHbix PubMed, Google Scholar, eLIBRARY.RU,
a Takxe Ha oduUMaNbHbIX CaMTax perynsaTopHbIX
opraHos (FDA, EMA, PMDA, MHRA) n mexayHa-
poaHbix opranusaumin (WHO, ICH, ARM) 3a nepuog
2015-2025 rr. KntoueBble cnoBa Ans nposeneHus
NoucKa: «NnatGopmMeHHas TeEXHONOrus», «nnatdop-
MeHHbIM noaxony», «MPHK-BakuuHa», «KOHTpOAb
KayecTBa», KHOPMATMBHAA AOKYMeHTauus», «plat-
form technology», «platform approaches», «<mRNA
vaccines», «gene therapy», «quality control».

OCHOBHAA YACTb

MexayHapoaHble NoaxXoAbl K BHEAPEHUIO
nnaTPOopMeHHbIX TEXHONIOMUiA
PekomeHnoayuu BO3

Jkcneptbl Komuteta BO3 no 6uonoruyeckon
CTaHAapTM3auMM paccMaTpuBaOT NPOU3BOLCTBO

npodunaktnuyeckux MPHK-BakumH kak Haubo-
Jlee nepcnekTMBHOE HamnpaB/ieHWe NpUMEHEeHUs
MNT. Ona NT npoussoacTtea MPHK-BakuuH npo-
TUB MHOEKUMOHHbIX 3aboneBaHuii onpepeneHsl
cnepywuwme acnekTbl: HEM3MEHHOCTb TEXHONO-
rmMyeckoro npouecca (gonyckaetcs ONTMMM3aA-
UMa ONS KaXKAOM KaHAMAATHOM BaKUMHbI), Me-
TOOMK KOHTPONS KayecTBa (338 MCKAOYEHWEM
MOEHTUYHOCTMU, AKTUBHOCTU W CTAaBUNBHOCTH),
KpUTepues NpMemMaemMoCcTH, a TaKXKe 31eMEHTOB,
06YyCNIOBNMBAKOWMX UMMYHHbIM OTBET; NMPU 3TOM
NpPOM3BOACTBO A0/XKHO COOTBETCTBOBATb Tpebo-
BaHnaM GMP. lNoMnUMO maHHbLIX O NPOM3BOACTBE,
KOHTpO/ne Ka4yecTBa, BanuMjauuuM  MeTOAMK
KOHTpONS KayecTBa, CTAabMNbHOCTWU, [OMYyCKaeT-
C9 UCMNONb30BaHME paHee MONYYEHHbIX AOKIU-
HUYECKUX U KJIMHUYECKMX OaHHbIX no 6e3onac-
HbIM M NepeHOCMMbIM A[03aM AN  Hadvana
KMHUYECKUX MUCCNefoBaHWM HOBOM BaKLMHbI-
KaHaupaTas.

TMooxoos! ICH

B Pykosoactee ICH Q11 (2012 r) ykasaHa
BO3MOXHOCTb Mcnonb3oBanus [T npu paspa-
6oTKe n npoussoactse JIM1, a TakKe NpUMEHEeHUS
KOHUenuMmM npoekTHoro npoctpaHcTBa (Design
space). B pykosoactBax ICH npepycmoTpe-
Hbl I'I}'IaTCbOpMEHHbIe adHannTnuyecKkme MeToaunku
M NOAXOAbl K UX BannAaLMK, a TAKXKE 3KCTpanona-
una paHee NoyYeHHbIX 3HaHUI aonga oueHkKu anun-
MWHaLMK BUPYCOB NpU pa3paboTke aHaNorMYHbIX
NMPOLYKTOB Ha OCHOBE XOpPOLWO OXapaKTepu3o-
BaHHbIX MPOLLECCOB, B TOM YMCNe ANS reHeTuye-
CKU MOAMDULMPOBAHHBIX BUPYCHbIX BeKTOpPOBS.
[ns rapmMoHusaumMmM noaxonoB K paspaboTke
M NPOM3BOACTBY NpenapaTtoB reHHOM U KNeTou-
Hon Tepanuu [T 6yayT pacCMOTpPeHbl B HOBOM
npunoxenun k ICH Q11°,

lMepecmomp peaynsmopHeix Hopm EMA

EMA B HacTodwee BpemMsa nepecMaTpuBa-
eT perynupoBaHue JII c uenbto co3paHus rmb-
KOM HOpMaTMBHOM 6asbl ONg9 NOALEPXKU WH-
HoBauui. loarotoBneH npoekT [upekTusbll?,
KOTOPbIA 3aMEHUT OCHOBHble [AeWCTBYHOLWME

6 Evaluation of the quality, safety and efficacy of messenger RNA vaccines for the prevention of infectious diseases: regulatory

considerations. WHO. 2021.

7 ICH Guideline Q11 on development and manufacture of drug substances (chemical entities and biotechnological/biological

entities) (EMA/CHMP/ICH/425213/2011). EMA. 2012.

8 ICH Q2 (R2) Guideline on validation of analytical procedures (EMA/CHMP/ICH/82072/2006). EMA. 2024.
ICH Q14 Guideline on analytical procedure development (EMA/CHMP/ICH/195040/2022). EMA. 2024.
ICH Q5A (R2) Guideline on viral safety evaluation of biotechnology products derived from cell lines of human or animal origin

(EMA/CHMP/ICH/804363/2022). EMA. 2024.

9 Recommendations with regard to future ATMP related guidelines. ICH. 2025.
0 Proposal for a Directive of the European Parliament and of the Council on the Union code relating to medicinal products for
human use, and repealing Directive 2001/83/EC and Directive 2009/35/EC. European Commission. 2023.
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Kputepuu npumeHenuns nnatdopmeHHoro nogxoaa ansa MPHK-BakuuH U reHoTepaneBTMHECKUX IEKAPCTBEHHbIX NpenapaTos...

aKTbi'l, pernameHTMpylowmMe nosyyeHue paspe-
weHns Ha npopaxy JIM (marketing authoriza-
tion). MNpoekT HanpaBneH Ha ycTpaHeHue npobe-
JIOB C YY4ETOM HAYYHO-TEXHUYECKUX OOCTUNKEHWUN
M Ppa3sBUTUS MNEPCOHANU3UPOBAHHOW MeAULMHDI
(ManocepuitHble npenapatbl, u3rotosnexHue JIM
HernocpeaCTBEHHO «y MNOCTENM NauueHTa», nep-
CoHanu3mpoBaHHble JI[1 6€3 nNpOMbIlWNEHHOrO
npousBoacTea). poekT [AupekTuBbl npepycmat-
pVBaET B UCKJIOUUTENbHbIX Cy4assX BO3MOXHOCTb
nonyvyeHus paspelleHns Ha npenapar, COCTOAWMIA
M3 MOCTOSHHOrO M MNEepeMeHHOro KOMMOHEHTOB,
npu 3TOM NepeMeHHbI KOMMOHEHT onpeaenseTcs
reHeTMYyeCKUM TeCTUPOBAHWEM MaLMeHTa UK 0CO-
6eHHoCTAMM BO3OyaMTENs WHPEKLMOHHOro 3a-
b6onesaHns n obecneunmBaeT aKTUBHOCTb NPOTUB
pasHbIX LWTaMMOB NMbO ajanTupyeTcs K Xapak-
TEPUCTUKAM KOHKPETHOro nauneHTa Wnau rpynnbl
naumeHToB. Beogutca noHatue mactep-danna MNT
M cepTudukaTa OCHOBHOro Mmactep-damnna; Tpe-
60BaHMA K cofepxaHuio U popMaTy 3asBku ByoyT
onpeneneHbl No3aHee.

3akoHodamenbHbie peweHus FDA

B 2023 r. FDA 6bin pa3paboTaH npoekT PykoBoA-
cTBa no npuceoenuto ctatyca [T (platform
technology designation)!?, opueHTMpoOBaHHOro npe-
MMYLLLECTBEHHO Ha NpenapaTbl FEHHOM U KNeTOYHON
Tepanuu peaknx reHeTuyeckux 3abonesaHuii (B Ma-
NbIX rpynnax naunMeHToB nian B EANHUYHDbIX cnyqaﬂx).
MNpucBoeHne cTaTyca No3BongeT pa3paboTumky no-
BTOPHO MCMO/b30BaTb OTAE/IbHbIE /IEMEHTbI TEXHO-
Nnorun paHee oA06peHHOro MpoAykTa AN ycKope-
HWMQ pa3paboTKu Apyrux NpoAyKToB (puc. 1).

OueHka BO3MOXHOCTM npuMeHeHus [T 0CHOBbI-
BAeTCs Ha CTPYKTYPHOM CXOLCTBE JIeKapCTBEHHbIX
CpeAncTB / aKTMBHbIX BewwecTB (nocnenoBaTesibHO-
CTW HYK/JIEMHOBBIX KMCNOT CONOCTAaBMMOro pasmepa
U CTPYKTYPbl), MMHUMANbHbIX KaY€CTBEHHbIX U KO-
NIMYeCcTBEHHbIX pa3nunuumax B coctase JIM1, a Takxe
NPpaKTUYeECKU MAOEHTUYHbIX npoueccax npous-
BOACTBA M OYUCTKU (puc. 2).

OpHMM U3 HepoCTaTKOB npoekTa PykoBoacTBa
aBnseTcs TpeboBaHME O HanuumMu yxe o0LobpeH-
HOro nNpoaykTa Ans nonyyexusa cratyca [T, Toraa
Kak MHOrMe pa3paboTuMkuM npenapaToB reH-
HOM M KNEeTOYHOM Tepanuu NpeacTaBnsoT cobon

HebonblMe KOMMAHWUM WU UCCNefoBaTeNbCKMe
OpraHu3auMK, 4YacTo OCYLLEeCTBASIOWME [eLeH-
Tpanu30BaHHOE MpPOM3BOACTBO MHHOBALMOHHbIX
npenapaTtos, He TPebYLWMX perncTpaumm, u y Ko-
TOPbIX MOXEeT He OblTb 3aperncTpMpoBaHHbLIX Npe-
napatoB. [Ins TakMx pa3paboTYyMKOB BaXKHO MOHMU-
MaTb, KaK NMPpUMEHATb NPpUHLUNDbI MNT Ha HayaNbHOM
3Tane nporpammbl, 4Tobbl YNPOCTUTL NPUCBOEHUE
ctatyca MT nocne opobpeHns nepBbiX MPOAYK-
TOBY. [IpyruM HELOCTATKOM fBASETCS Heomnpene-
NIEHHOCTb B OTHOLUIEHMMU yYeTa pesieBaHTHOro Onbl-
Ta M 3KCTpanonauun paHee MnoJydYeHHbIX OaHHbIX
npu pa3paboTke M NPOM3BOACTBE aHANIOTMYHOrO
npenaparta (Hanpumep, Npu CoKpalleHMn obbema
Ba/MAaLMM NPOLECCOB, METOAMK KOHTPONS Kadye-
CTBa M UCCNefoBaHMIM CTabunbHOCTM)

ANbgHC no pezeHepamugHoli MeOUuyuHe
B pamkax obcyxaeHus npoekta PykoBoacTBa

FDA B ARM paccmatpuBanucb nogxonabl K npu-

mMeHeHuto MNT ana JIHY, MHAYUMPOBAHHbBIX NaOPU-

MOTEHTHbIX CTBOJIOBbIX K/IETOK M afeH0aCCoLMMPO-

BAHHbIX BUPYCHbIX BEKTOPOB. bbinn 0TMeYeHbl ABa

K/TIOYEBbIX acnekTa:

- HeobXxoaMMOCTb  MCMO/Mb30BaHUS  eaMHOO0b-
pa3HbIX U XOPOLLO OXapaKTepn30BaHHbIX MCXOA-
HbIX MaTepuanoB 1 CTaHAAPTHbIX 0OpPa3LLOB;

- NepcnekTUBHOCTb NMPMMEHeHUst 6A30BbIX aHaNM-
TUYECKMX METOAMK KOHTPOS KayecTBa 4Na pas-
JIMYHbIX NPOAYKTOB MpPU YCNOBMM MOCTOSAHCTBA
($aKTOpOB, BAMSAKOWMX HA pe3ynbTaTbl aHanM3a
(cocTas, ycnoBus XpaHeHus).

KpoMe TOro, oTMeEYeHOo, 4TO, MOMMUMO CXOXMX
TEXHOJIOTMYECKUX PELIEHUN U MPOU3BOACTBEHHBIX
NpoLeccoB AN NPOAYKTOB M MPOM3BOACTBEHHbIX
nnowanok, MT pomkHA BKAKYATD MAEHTUYHYIO
BCMOMOraTeNibHyt0 MHOpACTpyKTypy — uHbOpMa-
LIMOHHbIE TEXHONOTUM U NOTUCTUKY®,

TMooxo0s1 MHRA

B AreHTcTBE NO perynupoBaHWI0 NeKapCTBEH-
HbIX CpeacTB U VI3JJ,EJ1Mi;1 MeaAUUMHCKOIro Ha3Ha4e-
Husa Benukobputanum (Medicines and Healthcare
products Regulatory Agency, MHRA) B 2025 r.
BCTYNWAM B CUNY U3MEHEHMWs, paspellatolive Mo-
aynoHoe npowussoacteo JIM (Bkawyas ™Mobwunb-
Hoe npou3BOACTBO)®. OfHaKko akUeHT caenaH

1+ Directive 2009/35/EC of the European Parliament and of the Council of 23 April 2009 on the colouring matters which may be
added to medicinal products. Official Journal of the European Union. 2009.
Directive 2001/83/EC of the European Parliament and of the Council of 6 November 2001 on the Community code relating to
medicinal products for human use. Official Journal of the European Union. 2001.

2 Platform technology designation program for drug development. FDA. 2024.

B Tam xe.
* Tam xe.

5 Unlocking the potential of building blocks to expedite cell and gene therapy development: Takeaways from a scientific
exchange between FDA, industry, and independent experts. ARM. 2024.
6 Human medicines modular manufacture and point of care regulations 2025. MHRA. 2025.
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Tpe6oBaH1a K NPOU3BOACTBY A/ NPUCBOEHUA cTaTyca nnaTdopmeHHol TexHonorum (MT)
Requirements for manufacturing to be granted platform technology (PT) designation

TexHONorns ocHoBaHa

The technology is based
\_on the following components:

TexHonorus gomkHa 6biTb: / The technology must be:
Xopowo usyyenHas / Well understood
Bocnpowussoaumas / Reproducible
Vs
@ Ha cliefyoWmX KOMMOHeHTax:

~
J
[Ong KOMNOHEHTOB N
NpoAeMOHCTPUpoBaHo uto MT:
For these components,

the PT is shown to: Y,

MocnepoBatenbHOCTb
HYKJIEMHOBOM KMCNOTbI
Nucleic acid sequence

MonekynspHas

CTPYKTYypa
Molecular structure

MexaHu3M gencTens
Mechanism of action

Cnocob pocTaBkM
Delivery method

MexaH13M [0CTaBKM
Delivery mechanism

BekTop / Vector

G J G

Mcnonb3yeTcsa An9 NpOM3BOACTBA IEKAPCTBEHHOMO
npenaparta uau 6uonoruyeckoro npoaykta / Is used for the
production of a medicinal product or biological product

SIBNSieTCS CyLWeCcTBEHHOM AN CTPYKTYPbl UM GYHKLUK
npou3BOAMMOro npenapata / Is essential to the structure or
function of the medicinal product being produced

MoseT 6bITb aAaNTUPOBAHA AN NPOU3BOACTBA Honee yem

O0AHOro npenaparta ¢ 06WUMM CTPYKTYPHbLIMU 3N1E€MEHTaMU

Can be adapted for the production of more than one medicinal
product sharing common structural elements

Ob6ecneunBaeT pa3paboTKy MAM NPOM3BOACTBO bonee yem
O[IHOrO Mpenapara C MOMOLL b0 CTaHAAPTU3MPOBAHHbIX
NpOM3BOLACTBEHHbIX NpoueccoB / Enables the development or
production of more than one medicinal product through
standardized manufacturing processes

J

PuCYHOK NOArOTOB/IEH aBTOPaMM NO AaHHbIM pykoBoAcTBa FDAY, oTAeNbHbIe 3NEMEHTbI BU3yanu3aLum BbINOHEHbI C UCMONb30BaHWEM UHCTpyMeHToB ChatGPT / The figure
was prepared by the authors based on FDA guidance?, with certain visualization elements created using ChatGPT tools

Puc. 1. OcHoBHble kpuTepuu nporpammbl FDA no npuceoeHuto ctatyca nnatdopmerHow TexHonoruu (MT) ong paspaboTtku nekap-

CTBEHHbIX NpenapaTos.

Fig. 1. Key criteria for the FDA platform technology (PT) designation program for the development of medicinal products.

He Ha [T ang npouM3BOACTBA HECKONbKMX npena-
paToB, @ Ha MobubHOE NepeMeLLeHne TEXHOOMM-
4yeckoro mMoayns Ans NpoM3BOACTBA KOHKPETHOro
NMLEH3MPOBAHHOI0 Npenapara Ha pasnnyHble dap-
MalUeBTMYECKUE NnpeanpuaTna mam MeguunmHcKue
yupexaeHus. Mactep-dann Takoro Moayns BKJIO-
4yaeTcs B COCTaB A0Cbe Ha npenapar.

Onbim PMDA

OnbiT npumeHeHns nnatdOpMEHHOro noaxo-
03 B pa3paboTke u 3KCMepTHOM oLeHke Hanbonee
nokasaTeNbHO MpOLEMOHCTPUPOBAH Ha MpuMe-
pe npousBoAcTBa BakuuH npotus COVID-19 [1].
B otyete PMDA (AnoHus) [3] npeacTaBneHsbl Cny-
yan npumeHenus [T npu opobpeHun BaKLMH
B nepuop naHaemuu (mabn. 1). MNpusHaHue pe-
3yNbTaToOB A5 BHOBb pa3pabaTbiBaeMbiX BaKLMH,

npoussepeHHbix no [T (BkAYasg 4acTb [LOKAU-
HUYECKMX W KJIMHUYECKUX MCCnenoBaHui), npo-
BOAMIOCb B YC/IOBUAX YPE3BbIYAMHOM CUTYyaLUU
(naHpemus) u, no MHeHuto akcneptos PMDA, mo-
XeT CNYyXWTb OCHOBOW ANS BBeAEHWS NoLobHOWM
NpaKTUKK.

Takum 006pa3oM, pPaCcCMOTPEHHblE perynsaTop-
Hble moaxonbl Mo BHeapeHuto MNT B pa3paboTky
JIM cBuaeTenbCTBYOT O MOBbLIWEHHOM WHTepece
K AQHHOM npobneMe B KOHTEKCTE YCKOPEHWS Ao-
CTyna nauMeHTOB C HeyooBNEeTBOPEHHOW Meau-
LMHCKOM NOTpebHOCTbI0 K Tepanuu MHHOBALM-
OHHbIMM npenapatamu: MPHK-BakuuHamu, TN
Ha OCHOBE BMPYCHbIX BEKTOPOB M CUCTEM pepaKTU-
pOBaHWs reHoMa, OJIMrOHYKeoTuAaMmu B COCTaBe
JIHY. MpepnonaraeMble HOpMaTUBHbIE U3MEHEHMUS
3aTparMBaloT CcnefywliMe acnekTbl: npouenypy

7 Platform technology designation program for drug development. FDA. 2024.
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4 N - .
MPHK-BaKLMHbI JIunupHbIA COCTaB, COOTHOLWEHME U TEXHONOTMS NPOU3BOACTBA MMNUAO0B / Lipid composition,
M npenapaTbl FreHHOW ratio, and lipid manufacturing technology
Tepanuu / mRNA vaccines and
gene therapy products TexHonornyeckune ctaguu TpaHckpunummn PHK n popmmnpoBaHma aMnuaHbIX HAHOYACTHL,
Manufacturing steps for RNA transcription and lipid nanoparticle formation
MapaMeTpbl MU KOHTPOJIb NPOM3BOACTBA, KpUTUUECKoe obopypoBanue / Manufacturing
parameters and control, critical equipment
OumncTKa 0T NPOM3BOACTBEHHbIX NMPUMecei Ha 3Tanax downstream-npouecca / Removal
of process-related impurities during downstream processing
o J
4 )
MoHOK/IOHaNbHble aHTUTeNa
Monoclonal antibodies YHUULUMPOBAHHBIN NPOLLECC KYNbTUBMPOBAHMS WTAaMMOB-MPOAYLEHTOB 4151 MHOXeCTBa
npoayktoB / A unified process for culturing producer strains for multiple products
N\ (4 .
\NY /4 OumncTka oT NpOM3BOACTBEHHbIX MPMUMecel Ha 3Tanax downstream-npouecca / Removal
@ of process-related impurities during downstream processing
& J
4 . )
CuHTEeTUYEeCKME Manble CuHTe3, NOANMHHOCTb, CUCTEMA AOCTABKM M KOHTPOJIb Ka4yecTBa TapreTHOWM
nHtepdepupyrowme PHK nocneposatenbHocTu siPHK / Synthesis, identity, delivery system, and quality control
(siPHK) / Synthetic small of the siRNA target sequence
interfering RNA (siRNA) .
Moandukauus siPHK He BausieT Ha KayecTBO M 6€30MacHOCTb MPOAYKTA, YTO NO3BOASET
MCNONIb30BaThb YaCTb paHee NoNyYeHHbIX AaHHbIX / Modification of siRNA does not affect
product quality or safety, allowing for the use of some prior data
Mpodunb 6e3onacHocT siPHK He 3aBUCUT OT BapMaHTa Noc/ieA0BaTeIbHOCTH, YTO
NO3BONSET UCMOb30BATL PaHee MoslyYeHHble JOKAUHUYECKKe AaHHble / The safety profile
of SiRNA is independent of the sequence variant, allowing for the use of prior preclinical data
YHUOULMPOBAHHBIM METOA MPOM3BOACTBA U O4YUCTKM AN MHOXECTBA NPOAYKTOB
A unified manufacturing and purification method for multiple products
o J
4 )
JivnuaHble HAHOYACTMLbI
C O/IMFOHYK/IEOTUAAMM
Lipid nanoparticles JiunuaHbIi cocTas, BKAOYAsA TUM M KONUYECTBO IMnuaos / Lipid composition, including
with oligonucleotides type and amount of lipids
M3MeHeHWe ANMHbI ONIMFOHYKIEOTULOB HE BAMSET Ha KayecTBo npoaykTa / Change
in oligonucleotide length does not affect product quality
& J

PUCYHOK NOArOTOB/IEH aBTOPaMM N0 AaHHbIM pyKoBoACTBa FDA'S, oTaeNnbHbIe 31eMeHTbl BU3yanu3aLum BbINMONHEHbI C UCNONb30BaHUEM UHCTpyMeHToB ChatGPT / The figure
was prepared by the authors based on FDA guidance®, with certain visualization elements created using ChatGPT tools

Puc. 2. TNpumepbl NnaTGOPMEHHbIX TEXHONOT U A5 NEKAPCTBEHHbIX MPENapaToB M UX KOYEBbIE 31eMeHTbI (CornacHo nporpamme FDA).

Fig. 2. Examples of platform technologies for medicinal products and their key elements (according to the FDA program).

pa3pabotku npenapatoB — kputepuu [T npous-
BOACTBA, onpefeneHne K4veBbix anemeHtoB [T
B 3aBMCMMOCTM OT TUMa npenapara, BBeJeHne 0co-
6oro ctaTyca [T, BO3MOXHOCTb perucTpauum npe-
napaTa C NOCTOAHHbLIM U NepeMEeHHbIM KOMMOHEHTa-
MW; 3KCMEePTHYH OLLEHKY — MUCMOMb30BaHUE AaHHbIX
no nepeoMy opnobpenHomy JII ans cokpaleHus
obbemMa AaHHbIX AN NOCAedylWwmnx npenapaTos.
OpHako BaXKHbIM 0CTaeTcs BONpoc 06 obbeMe u xa-
pakTepe AaHHbIX, MPUMEHUMbIX A9 OPYrux npena-
paToB B pamkax [T, a Takxe 0 Hay4HbIX KpUTEPUSIX,

HeobxoamMbix AN 3OPEKTUBHOrO MNpUMEHEHMUS
nnatdopmMeHHOro noaxoaa K perncrpaumm .

HayuHble npuMHLKMNbI NNaThOPMEHHOIO
noaxoAa K NpousBOACTBY U KOHTPOJIIO
Ka4yecTBa SleKapCTBEHHbIX NpenapaToB

B ocHoBe gu3aiiHa v pa3pabotku MT gnsa npoms-
BOACTBA JIEXMT Hay4HbIA NOLXOL, NO3BONALLNIA
C030aBaTb TMOKY M afanTUMBHYH MOLY/bHYIO
cucTeMy  Macwrtabupyemoro npowussopctea [l
npu COXpaHeHUU ux kavectsa [9]. 3To no3Bonser

8 Platform technology designation program for drug development. FDA. 2024.
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Tabnuua 1. MpumeHeHune nnatdhopmeHHon TexHonorum (MNT) Ang yCKOPeHHON perncTpaummn BakLMH B inoHun [3]

Table 1. Application of platform technology (PT) for accelerated vaccine registration in Japan [3]

OnucaHue 3Tana paspa-
60TKU/perncTpaumuoHHoOM

To MpuHuMn nnatopMeHHOro noaxoaa
Yesr XA grinl:iples of t(I?e ;palalform app:;ac:
Description of development/
registration stage
- MccnepoBaHug 6uopacnpeneneHus MOryT He nNpo-
BOAMTBLCS NPU HANUYMUMN LAHHBIX AN APYTUX BaKLMH,
Npou3BeLEeHHbIX MO TOM XKe TEXHONOTUM.
MepBble KNMHUYECKME - [loknMHUYeckne nccnefoBaHUs HOBOM BaKLMHbI AOMY-
nccnenoBaHMs BakLMH CTUMO NPOBOANUTb MApPaNNeNbHO C KIMHUYECKUMU, ECNIUN
npotus COVID-19 6€e30MacHOCTb NOATBEPXKAEHA LAHHBIMU ONS APYTUX
2020 | B ycnoBusAx NaHAEMUU BakLMH, NPOU3BEAEHHbBIX MO TOM e TEXHONOrnn
First clinical trials of - Biodistribution studies may not be necessary if data
COVID-19 vaccines during are available for other vaccines produced using the same
the pandemic technology.
- Preclinical studies of a new vaccine may be conducted in
parallel with clinical trials if safety is confirmed by data
for other vaccines produced using the same technology
OpobpeHune nepBbix - ®apMakoKMHETMKA U TOKCUKONOTUS OTLENbHO He UC-
BakuuH (Comirnaty, CnefoBanuCh ANs SKCNEPTHOM OLLEHKM.
Spikevax, Vaxzevria) - bopacnpeneneHue oueHMBaNoCb Ha OCHOBE AAaHHbIX
B SINOHWM NO 3KCTPEHHOM npenapaTos, paHee npousBeaeHHbix no MNT (MPHK B nu-
2021 | MPouenype NMUAHBIX HAHOYACTULLAX UM BUPYCHblE BEKTOPbI)
Approval of the first - Pharmacokinetics and toxicological studies were not
vaccines (Comirnaty, conducted separately for the expert review.
Spikevax, Vaxzevria) in - Biodistribution was assessed based on data on medicinal
Japan under an emergency | products previously manufactured using platform
approval procedure technology (mRNA in lipid nanoparticles or viral vectors)
- CpaBHUTEeNbHAs OLLeHKa Ka4yecTBa MCXOLHOM U HOBOM
BaKLWH, NOATBEPXAEHME aHANOrMUYHOM CTaBUNBHOCTH.
- HoBble poknuHuyeckme nccnenoBaHus He Tpebosa-
MosiBneHune HOBbIX UCh
BapuaHToB SARS-CoV-2 )
- B knMHUYecknx nccnenoBaHUsaX oLeHUBaNach
1 06HOBNEHME BaKLMHHbIX
He MeHbLwas 3PHEeKTUBHOCTb, UMMYHOTE€HHOCTb
2021 | wTtammoB
. 1 6e3omnacHoCTb
Emergence of new variants . . .
- Comparative quality assessment of the original and new
of SARS-CoV-2 and update . ; o
; . vaccines, confirming comparable stability.
of vaccine strains e ; ;
- New preclinical studies were not required.
- Clinical trials assessed non-inferior efficacy,
immunogenicity, and safety
- DKCTpanonaums paHee NoayyYeHHbIX 4aHHbIX (BKJIHO-
4yas KAMHUYeckue) ans BapuaHta BA.1 Ha BapuaHT
BA.4/5 BcnenctBue OTCYTCTBUS 3HAYUMbIX aHTUMEHHBIX
pasnuuumn.
CMeHa AOMUHUpYOLWEero
- lononHuTeNbHble KNUHUYECKME AaHHble 3anpallumBa-
CybBapuanTa C OMMKpOH NIUCb PerynaTopHbIM OpraHoM Noc/e perncTpaumm
BA.1 Ha BA.4/5 B xope perynarop P CNne percrpaun
a3paboTKM BaKLMHDI - Extrapolation of previously obtained data (including
2022 P3P clinical) for the BA.1 variant to the BA.4/5 variant due to

Change of the dominant
subvariant from Omicron
BA.1 to BA.4/5 during
vaccine development

the absence of significant antigenic differences.
- Additional clinical data were requested by the regulatory
authority after registration

Pe3ynbrat npuMeHeHuns
nnatopMeHHOro noaxoaa
Results of applying the platform
approach

[leMoHcTpauus rubkoro Hayu-
HO 060CHOBaHHOrO NoAxona
B Ype3BblYaiHbIX CUTyaLUsAX
LS yCKOpEeHUs pa3paboTku
Npu COXPaHEHUM CTaHAAPTOB
6e3onacHocTH

Demonstration of a flexible,
science-based approach

in emergency situations to
accelerate development while
maintaining safety standards

HayuHo-perynstopHoe
obocHoBaHMe 6a3npoBanochb
Ha UMELWMXCA AaHHbIX 0 MT

C y4eTOM Ype3BblYaNHOM CUTY-
aumm (naHpemus)

The scientific regulatory
rationale was based on available
data on platform technology,
taking into account the
emergency situation (pandemic)

MnatdopMeHHbIR noaxon
yckopun pa3paboTky Bak-

LMH NPOTUB HOBbIX LUITAMMOB
Ha OCHOBE paHee YCTAaHOBJ/EH-
HbiXx napameTpos MNT

The platform approach
accelerated the development

of vaccines against new strains
based on previously established
parameters of platform
technology

[leMOHCTpaLna perynaTopHom
afanTUBHOCTM NPU OLLEHKe
perncTpaumMoHHOro focbe
npenapaTa, NpoOM3BeAEHHOIO
no MMT, ans onepaTtMBHOro
pearMpoBaHus Ha b6bICTpPO
MEeHALLYICS 3NUAEMUONOTU-
YecKyto CuTyaumto
Demonstration of regulatory
adaptability when evaluating
registration dossier for a product
manufactured using platform
technology, to quickly

respond to a rapidly changing
epidemiological situation

Tabnuua cocTaBneHa aBTopamu nNo AaHHbIM UCTOYHKKE [3] / The table was prepared by the authors based on data from source [3]

yckopuTb pa3pabotky JIM, cHMXaeT uX nNpous-
BOACTBEHHYIO CTOMMOCTb A9 psAa remMaTosnoru-
YeCKUX, reHeTnvyeckunx, MeTaboJIMYeCKUX U OHKO-
nornyeckux 3abonesaHnin u cnocobcTeyet 6onee
H6bICTPOMY BbIBOAY Ha PbIHOK.

MnatdopmMeHHble nNOAXOAbl K MNPOM3BOACTBY
MOXHO NpeACTaBWTb, Kak MO3TanHblii npouecc®.

Pa3spaboTka MNT HaunHaeTcs C onpeneneHns K-
4yeBbIX MOCTOSIHHbIX KomroHeHToB JII1 (BekTOpbI
AN [LOCTaBKW, CMCTEMbl pefaKTMPOBAHMUS, NPOuU3-
BOACTBEHHbIE MNpoLecchl), pa3paboTku nepso-
ro npenaparta, XapakTepusauuMu ero KayecTBa
M NOHOM OUEeHKM 3D dEKTUBHOCTM M 6€30MaCHOCTH
B AOKNUHUYECKNX U KTUHNYECKUX nccnenoBaHUAax.

¥ Unlocking the potential of building blocks to expedite cell and gene therapy development: Takeaways from a scientific
exchange between FDA, industry, and independent experts. ARM. 2024.
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JTOoT 3Tan nossonger cospasatb JIT gna onpe-
[leNleHHOro BapuaHTa 3ab0NeBaHUS U CAYXUT
dyHAAMEHTOM Ang pancHenwero passutusa [T,
Ha BTOpoM 3Tane obbem paspabotku JIM pacwm-
psieTca Ha OCHOBE AaHHbIX MepBOro 3Tana c yde-
TOM Pas/IMyHbIX BapuaHTOB 3aboneBaHus (Hanpwu-
Mep, Apyrme reHeTun4eckme Mytauum Uam WTaMmbl
BO3OyauTens), 4to yxe He TpebyeT MOJSIHOrO Ha-
6opa AaHHbIX MccnenoBaHUs. (OUHaNbHbLIM 3Tan
HanpaB/ieH Ha U3y4YyeHWe NepeMeHHOro KOMMOHEH-
Ta (HanpuMmep, MyTaLui reHoB, 06yCN0BAMBAOLLMX
OAHO U TO Xe 3aboneBaHne/cMHAPOM, TMBO KNeToK
O[HOTO M TOr0 Xe TUMa OT Pa3HbIX NauneHTos) [2].

[axe npu wucnonb3oBanun [T cokpaweHue
0bbeMa KIMHUYECKMX WCCNefoBaHUM BO3MOXHO
He Bceraa, B OT/IMYME OT OLEeHKM MNokasaTenen Ka-
4yecTBa, AOKIMHUYECKMX McCcnefoBaHnin dapmako-
KUHETUKM mnn dhapmMakoAMHAMMKKU, rae npuMeHe-
Hue T no3BongeT COKpaTUTb CPOKM U CTOMMOCTb
NpOM3BOACTBA (MPM YCNOBUM XOPOLLO OXapaKTepu-
30BaHHOro npoduns 6e30nacHoCTM).

TMnamgopmerHbIli N0dx00 8 npoussodcmee
MPHK-npenapamos

Mpoussoacteo JIM Ha ocHoee MPHK, BkAwuyeH-
Hbix B JIHY, mMoxHO paccmatpmBatb kak [T, no-
CKOMbKY npouecchl pa3paboTku, NpoM3BOACTBA
M KOHTPOJIS Ka4ecTBa AN TakMX NMpenapaToB CXOXM
ong pasHbix 3aboneeaHui [1, 10-13]. CnoxHocTb
CO34aHMg  YHMBEpPCA/bHbIX  TepaneBTUYECKMX
MPHK-BakuUMH AN NeYeHUss OHKOJIOFMYECKMX 3a-
60/1ieBaHUI 0OYC/IOB/IEHA TFETEpPOreHHOCTbID Ony-
XONeBbIX aAHTUreHoB, 4TO TpebyeT uaeHTUDUKA-
LMW MUILEHEN Yy KOHKpeTHoro naumeHta. OgHako
M3roTOBJIEHWE U KOHTPO/b Ka4yecTBa TaKMX BaKLMH
npoBoASATCS MO €4MHOM TEXHONOMMYEeCKOW CXeMme;
nepemMeHHbIM KOMMOHEHTOM SBASETCS NMlWb nocne-
posatenbHoCcTb MPHK, cMHTE3MpoBaHHas Ha ocHOBe
reHeTn4yeckmnx VICCI'IEJJ,OBaHVIﬁ KOHKPETHOro nauneH-
Ta. [OCTOAHHbIM KOMMOHEHTOM TaKMX npenapaTtos
MOXEeT C/TYXXMUTb CMCTEMA [LOCTAaBKM Ha OCHOBE OAM-
HakoBoM Kommnosuummn JIHY, nmockonbky pasnunums
B MPHK-nocnenoBatenbHOCTAX He BAMSIOT Ha Kave-
CTBO roToBOro npenapara [5].

Bo3moxHOCTb paccmatpmBatb rpynny MPHK-
npenapatoB B kayectse [T 3aBUcUT OT obbema
HaKOMMEHHbIX AaHHbIX O KavyecTBe, 3QPEKTUBHO-
CT1 M 6e30MacHOCTM ANS paHee NpOoU3BeLEeHHbIX
npenapaTos Mo 3TOW TexHonoruu. B uccnepoBaHmm
J.H. Skerritt c coaBT. [1] Ha 0OCHOBE OMbITa KOMMNAHUU
Moderna npencTtaBneHbl peKoOMeHAaLMM No MOAM-
dUKaALMM HOPMATMBHbLIX NOAXOA0B K paspaboTke
MPHK-npenapatoB Ans yckopeHus BCeX 3Tanos
npousBoAcTBa. «[naThopMeHHbIMM»  MOAYNAMM

anga MPHK npenapaToB MoryT 6biTb: onTMMM3aLms
KOLOHOB, PErynsTopHble 31EMEHTbI N1a3Muibl, Co-
ctaB JIHY; paHHble KOMMOHEHTLI He MoABepratTCcs
3HaYMUTENbHbIM U3MEHEHMSM B paMKax pa3paboTku
npenapaTtos oAgHoOro Tuna unu eamnon MNT [1, 14-16].
JTO no3BONISET MOBTOPHO MCMNONMb30BaTb 3HAYMU-
TeNbHYI0 YaCTb AaHHbIX NPU BHECEHUU U3MEHEHWI
B MPHK-npoaykT (puc. S1, MNpunoxexnne 1 pasme-
LLLEHO Ha caiTe xypHana?).

TMnamgopmeHHeIii N00x00 8 npoussodcmee
2eHomepanesmMuYecKux 1eKapCmeeHHbIX
npenapamos

B reHHoM Tepanuu HacneacTBeHHbIX 3abone-
BaHWIM ANg [OCTaBKM TepaneBTUYECKOro TpaHcre-
Ha yalle BCEero UCMoNb3ylT BUPYCHbIE BEKTOPbIZ.
MNepcnekTnBHbIM HanpasneHuem [T asngetca no-
nydenune TN ¢ ncnonb3oBaHWEM OOHOrO M TOro
e BMPYCHOro BekTopa [6-8].

Kak u B cnyvyae ¢ MPHK-npenapaTtamu, paspa-
6otka I'TJIM conpsixeHa C BbICOKMMW 3aTpaTaMu
M AAUTENbHOCTbIO MOBTOPHbIX  MCC/IEA0BaHUA,
Ba/MAaLMKM NPOLLECCOB U METOAMK KOHTPONS Ka-
4yecTBa, a TakXe [LOKIMHUYECKMX MCCNefoBaHui,
YTO YC/IOXHSET COo34aHWe WHAMBUAYANbHbIX npe-
MapaToB pa3oBOro NpuMMeHeHus U obycnoBausaeT
LenecoobpasHoOCTb NNATGOPMEHHOrO NOAX0AA.

B npenapaTtax reHHOM Tepanuu in vivo Haubonee
pacnpocTpaHeHbl BEKTOPbl HA OCHOBE aAeH0acco-
unmnpoBaHHoro Bupyca (AAB) [17], yTo no3Bonsiet
npu eaunHow MNT nonyvaTb pasnuyHble npenapaTsl,
noMmeLlas pasHble TepaneBTUYECKWE TeHbl B Bbl-
HpaHHbIN kancua AAB.

Ons sHeppenna MT HaumoHanbHbIM LEHTPOM
pa3BuUTUS TpaHcaaumoHHbiXx Hayk (National cen-
ter for advancing translational sciences, NCATS)
B Konnabopaumu C OpYyrMMM LEHTpamu paspa-
6oTtaH noaxopn PaVe-GT (platform vector gene
therapy), HanpaBneHHbI Ha noBbiweHne 3ddek-
TUMBHOCTM pa3paboTkM M ycKopeHue npoBepge-
HUS KNMHMYeCcKux wuccneposanui [T, nytem
O6'be,lJ,MHeHM$| OOKNMUHUYECKUX W PaHHUX  KJN-
HMYEeCKMX 3TanoB AN HECKONbKMX MNpenapaTos.
KntoyeBoit ocobeHHocTbio PaVe-GT sBnsetcs uc-
nosib30BaHWe Ana vetbipex 3abonesaHuin (npo-
NMMOHOBas auMAeMus, M30AMPOBAHHAS MeTUIMa-
noHosas aumpemus, geduunt Dok7 u peduumt
konnareHa Q) yHudUuMpoOBaHHOro BekTopa (ce-
potun AAB9), npon3BoAMMOro Ha O4HOM U TOM Xe
npou3BOACTBEHHOM naowaake. Boibop AAB9 ob6y-
C/I0OBNIEH TPOMU3MOM K MeYeHu, MblWuaM U LEeH-
TpaNbHOM HEpBHOM cucTeme. [lepeMeHHbIM KOMMOo-
HeHToM JII1 9BNFTCS KOHCTPYKLUUK, KOAUPYOLME
TepaneBTMYecKue remol [17].

2 https://doi.org/10.30895/2221-996X-2026-26-3-247-261-annex

2 https://www.fda.gov/vaccines-blood-biologics/cellular-gene-therapy-products/approved-cellular-and-gene-therapy-products
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Mopxon PaVe-GT Takxe npepnaraetr Aau-
3alH KJMHUYECKMX WCCNenoBaHWM Ha OCHOBA-
HUKM «MacTep-npoTokonos» (master protocols),
4YTO MO3BONSET CUMHXPOHWU3MPOBATbH MNpPOLECCH
M MHOPACTPYKTYpPY AN PA3HbIX NPOAYKTOB N0 eAun-
HOMYy npoTokony B pamkax [1T-npowusBoacTsa.
Muuumnatmea PaVe-GT nonyunna noppepxky FDA
B X04e Ny6/nYHbIX 06CyXAeHMA. TakuM obpasom,
PaVe-GT npegncrasnset coboi noaxos, B KOTOPOM
BMPYCHbI BEKTOp paccMaTpuMBaeTCs He TOJIbKO
KaK CpeACTBO LOCTaBKM TepamneBTUYECKOro reHa,
HO M Kak 3neMeHT [T, no3BoONSKWMIA MCNONb-
30BaTb OAHY TEXHOJIOTMK AN NpPOM3BOACTBA
HEeCKOJIbKMX MpenapaToB M YCKOPATb MX 3KCMepT-
HYIO OLLeHKY 33 CYeT CoKpalleHus obbema npepo-
CTaBngdeMblIX AaHHbIX.

Peanuzaumsa nnatdopmeHHOro noaxopa BO3-
MOXHa Ha OCHOBE BEKTOPOB Pa3HbIX CEPOTMMOBZ
06I.I.I,Vle NPpUHUUMNBI MPUMEHUMbBI U K KJIETOYHbIM
JMHMAM, Ha KOTOpbIX HapabaTbiBaeTcs BeKTOp —
LN OLEHKM KayecTBa U NPOBEAEHWUS YaCTU LOK/IU-
HUYeCKnx MCCﬂe,ﬂ,OBaHMﬁ A0CTATOYHO OrpaHUYeH-
HbIX OaHHbIX O KNEeTOYHOM NIMHUKU U Banngauunun
npouecca Ang yxe onobpeHHoro npenapara,
npousseneHHoro ¢ nomouwpbto MNT. OgHako cMmeHa
BeKTOpa wau cepotmna (B8 cnyyae AAB) TpebyeT Ho-
BOM xapakTepusaumu MNT 1M npoBefeHUS LOKIUHU-
YeCKUX U KNIMHNYEeCKUX VICCﬂE,EI,OB&HMﬁ.

MnamgopmerHbIli N00X00 K npenapamam Ha ocHoee
cucmemsl pedakmuposaHus 2eHoMa

CucTeMbl penakTMpPOBaHMS reHoMma paccMart-
puBalOTCSA Kak Haubonee nepcneKkTUBHbIE UHCTPY-
MEHTbl ANS NeYyeHus reHeTuMyeckux 3abone.a-
Hui [2, 18, 19]. Paspabotky 'TJIM Ha mux ocHoBe
MOXET 3aTPYyAHATb, TO YTO OAUH U TOT XX€ CUHOPOM
MOXeT ObITb BbI3BaH pa3nyHbIMKU  MYTaUUAMMN.
B atom cnyyae MMT nosgonseT 6bICTPO NONY4YUTb
nepcoHaIM3NMPOBaHHbIM npenapat 6e3 CcylwecTBeH-
HbIX M3MEHEHMN B TEHEeTUYECKMX KOHCTPYKUMU-
X, MUHUMU3NPYSA TPYAOEMKME W OOpOrocrosaline
nccneposanus [4].

Mcnonb3oBaHMe eaMHOM CUCTEMbl A0OCTABKM,
CTaHAapTM3aumMmM NpoOM3BOACTBA, YHUOUUMPO-
BaHHbIX MOAXOAOB AN OLEHKM KayecTBa M oOn-
TUMU3NPOBAHHOTIO ,u,m3a171Ha KNTMUHUYECKnNX nccne-
[OBAHUIN MOXET COKpaTUTb Bpems pa3paboTku
[T/ Ha ocHOBe OA4HOM CUCTEMbI pefakTUpoBa-
HWS TEHOMA C HeCKONbKUX neT Ao nonyrogaa [2].
C peryngaTopHOM TOYKM 3peHMs, NOBTOPHOE MUC-
Nnofib30BaHWe AAHHbIX MO OCHOBHbIM KOMMOHEH-
TaM CUCTEM pefaKTUPOBaHMSA reHoma (rmaosas

PHK, nepemMeHHbI KOMNOHEHT, CMCTEMA A0CTAB-
KM) NpW 3KCnepTM3e MO3BOJSIET YCKOPUTb peru-
cTpauuto JIM.

B HacTosiwee Bpems [T ¢ ucnonb3oBaHWeM
CUCTEM pefakTMPOBAHMUA TeHOMa MPUMEHSIOTCS
ANQ in vivo M ex vivo Tepanuu HacnenCTBEHHbIX
3abonesanunii?® [2].

Konmponb kavecmea e pamkax nnamegopmeHH020
nodxoda

Mpn npumeHeHUU NnaTtGOpMEHHOTO MNOAX0AA
ang npoussoactea JI[, Hanpumep TepaneBTu-
yeckon MPHK-BakuUMHbI MPOTUB OHKONOrMYECKO-
ro 3aboneBaHua C UHAMBUAYANbHbIM Habopom
HEOaHTUreHoB, B MNpenapaTt MOryT BHOCUTbCS
nwb HebonblumMe M3MeHeHUs, 0ByCnoBAEHHbIe
0C0H6EHHOCTAMU NpOdUNSA HEOAHTUTEHOB OMYyXO-
NI KOHKPETHOro MauMeHTa, MO3TOMY KOHTPOJb
KauyecTBa (aKTMBHOW CyOBCTAHUMMK, CUCTEMDI
[LOCTaBKM, BCMOMOraTesbHbIX BeLWeCcTB) M Mpo-
dunb 3dbdekTMBHOCTM M 6E30MaACHOCTH, YyCTa-
HOBNEHHbIA B AOKJIMHUYECKMUX MCCNefoBaHUSAX,
CYLWECTBEHHO He U3MeHsTCs (maba. 2). ITa cTpa-
Terna OCHOBaHAa Ha MWUHUMAJIbHbIX pPa3nnynax
B CTPYKType npenapaTa, MexaHu3Me [LenCTBUS,
buonornyeckom spdekte MAM NPOU3BOACTBEH-
HbIX Mpoueccax, KOTopble MOryT TMOBAUATH
Ha KayecTBOo uau besonacHocTb. [ng ucnonb-
30BaHMUS [LOaHHbIX NO CcTabunbHOCTM TpebyeTcs
LEeMOHCTpaLMsa CXOACTBA MOMEKylbl M MpOM3-
BOACTBEHHOrO nNpouecca.

PaccmoTpeHHble npuMepbl  npumeHeHus [T
(MPHK-BakuuHbl, I'T/M Ha ocHoBe AAB u cuctembl
pefakTUpPOBaHMS TEHOMA) MOATBEPXAAKT Mpak-
TUYECKYK 3HaYMMOCTb NAAaTPOPMEHHOro NoAXxoAa
ONS COKpalleHMs CpoKoB, 06beMOB WccnenoBa-
HWIA M CTOMMOCTM AN NOCNefyLWMX npenapaTos,
npousBeAeHHbIX € mucnonb3osannem [1T. OgHako
npuceoeHune ctaTtyca T BO3MOXHO B HacToswee
BPEMS TO/MbKO NMOC/Ie MOMHOTO LMKAa pa3paboTky,
NpOW3BOACTBA U BbIBOJA HAa PbIHOK NMepBoro ono6-
peHHOro npenapara, 4To MOXeT CTaTb NPensaTCTBU-
emM ons Manbix dapMauLeBTUYECKMX NpeanpuaTUn
M KJIMHUYECKUX LEeHTpOB, pa3spabaTbiBatowmx nep-
COHanu3npoBaHHble JIM1.

3aKkoHopaTeNlbHOE U HOPMATUBHOE
perynupoBaHue naaTtGopMeHHbIX TEXHOJIOTUM
B Poccuiickoii depepaumm n EASC

B poccuinckoM 3akoHoAATeNbCTBE M MPABOBbIX
akTax EASC oTCyTCTBYIOT YeTKMe yKazaHus no uc-
nonb3osaxuto MNT npu paspaboTke U perucTpayun

22 Unlocking the potential of building blocks to expedite cell and gene therapy development: Takeaways from a scientific
exchange between FDA, industry, and independent experts. ARM. 2024.
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Ta6nuua 2. CpaBHeHWe TPaAMLMOHHOMO M NNaTGOPMEHHOTO NOAXOAOB K KOHTPOJTHO Ka4eCTBa JIeKapCTBEHHbIX MPenapaToB Ha OCHO-

Be MPHK

Table 2. Comparison of traditional and platform approaches to quality control of mRNA-based medicinal products

KoHTponupyembiit
napamertp

Controlled parameter

McxopHble
MaTepwuanbl
Source materials

MpoussoacTBo
Manufacturing

MPHK
MRNA

CocTas
Composition

JdbdeKTUBHOCTb
Efficacy

MpousBoacTBEHHAA
naowanka
Manufacturing site

CTabunbHOCTb
Stability

TpapaMUMOHHBIN noaxon,
Traditional approach

MonHbIM KOHTPONb KaYecTBa MaTepuanos:
nuHeinHon OHK, HykneoTnaos, epMeHTOB,
6ydepHbIX pacTBOPOB

Complete quality control of source materials:
linear DNA, nucleotides, enzymes, and buffer
solutions

[lokyMeHTMpOBaHMe 1 BannaLms 3Tanos
NpOMU3BOACTBA: KINMPOBAHME, OUUCTKA,
KYNbTUBMPOBaHMe, aMnInduKaLms
Documentation and validation of manufacturing
steps: capping, purification, cultivation, and
amplification

AHaNM3 YUCTOTbI, NOAJMHHOCTH,
KONIMYECTBEHHOrO COAEPXKAHUS,
cneumpuyeckoin akTUBHOCTH, 6esonacHoCTH
Analysis of purity, identity, content, potency, and

safety

Banupaumns npouecca nukancynauum (pH,
COOTHOLUEHME NNMUL0B, CKOPOCTb NOTOKA)
Validation of the encapsulation process (pH, lipid
ratio, and flow rate)

KonnuyecTBeHHas oueHka nokasatenen
3PHEKTUBHOCTU ANS KAXKA0N MULIEHK
Quantitative assessment of efficacy for each
target

MHcnekums GMP nepes HayanoMm Nnpoun3BoACTBa
GMP inspection prior to the start of
manufacturing

Cbop AaHHbIX MO HOBOMY Mpenapary

LLNS YyCTaHOB/IEHWUS CPOKa FOAHOCTH

Collection of data for a new product to establish
shelf life

MnatcdopmeHHbIN noaxon
Platform approach

YcTaHOBI€HWE CTAHAAPTM30BaHHbIX Tpe6OBaHMM

K MCXOAHBIM MaTepuanam

Establishment of standardized requirements for source
materials

CokpaleHne o6beMa BanMaaLMOHHbIX UCCNeA0BaHuUI
npu MAEHTUYHOCTM NpoLecca NnpeabiayLemMy npenapa-
Ty, NPOM3BEAEHHOMY N0 NNaTGOPMEHHOI TEXHONOMMM
Reduced validation scope if the process is identical to
that of a product previously manufactured using platform
technology

lpuMeHeHMe Tex e aHaNMTUYeCKMX TecToB; AOMNyC-
KaeTcs CCbIIKa Ha AaHHble 0 MpeablayLWwmux npenaparax
The same analytical tests are applied; reference to data
on previous products is permitted

Mcnonb3oBaHMe CXOXMX IUMUAHBIX HYaCTULL,
MO3BO/SET CCbIIATbCA HA NpeablayLiMe LaHHble

no 3pHeKTUBHOCTU LOCTABKU

Use of similar lipid particles allows reference to previous
data on delivery efficacy

MpU MOEHTUYHOCTU MEXAHU3MA LeNCTBMUS LOMYCTUMO
npUMeHeHKe ToW e cTpaTernu gokasatenbcTea

If the mechanism of action is identical, the same proof
strategy may be used

[onycTumo ocBoboXxAeHMEe OT NOBTOPHOTO
MHCMEeKTUPOBAHMSA (MPU HANUYUMN TULLEH3UM)
Exemption from re-inspection is permitted (if licensed)

lpoBeneHne CpaBHUTENbHBIX UCCIE[,0BAHUN
(no3BONAT YCKOPUTH pa3paboTky)
Comparative studies (to expedite development)

Tabnuua cocTaBneHa aBTopaMi NMo AaHHbIM UCTOUHMKOB [13, 15, 20, 21] u perynaTtopHbix gokymeHToB* / The table was prepared by the authors based on data from
sources [13, 15, 20, 21] and regulatory documents?*

Ans obecneyeHns NaLMEHTOB WMHHOBALMOH-
HbIMW  MEPCOHANM3UPOBAHHBIMK  MPOAYKTaAMMU,
Npou3BOAMMbIMK B paMKax eauHon MT ¢ yHudwu-
LMPOBAHHbIM KOHTPONEM KauyecTBa, Tpebyetcs
BHECEHME W3MEHEHMN B HOPMATMBHO-MPABOBblE

NIEKapCTBEHHbIX CPeacTB?®, a Takxke npu nony-
YEHUM paspelleHMit Ha MPUMEHEHME WHAMBUOY-
anbHbIX 6GMOMEAMLMHCKMX KNETOYHbIX MPOAYKTOB
(MBMKTT1)?6 1 6UOTEXHONOTUYECKMX NEKAPCTBEHHbIX
npenapaToB (MbTJ1M)%.

2 Evaluation of the quality, safety and efficacy of messenger RNA vaccines for the prevention of infectious diseases: regulatory
considerations. WHO. 2021.

ICH Topic Q5C Quality of Biotechnological Products: Stability Testing of Biotechnological/Biological Products (CPMP/
ICH/138/95). EMA. 1996.

% PeweHne CoBeTta E3K o1 03.11.2016 N2 89 «0O6 yTBepxaeHuun NpaBun npoBeneHUs UCCNeA0BaHUI BUONOTMYECKMUX NleKkap-
CTBEHHbIX CpeacTB EBPa3niickoro 3KOHOMMYECKOro CO3ax.

PeweHune Coeta E3K 01 03.11.2016 N2 77 «O6 yTBepxaeHUM paBun Hapgnexaliei npoM3BOACTBEHHON NpakTuku EBpasuii-
CKOro 3KOHOMWYECKOr0 COK3ax.

PeweHune Coseta E3K o1 03.11.2016 N2 78 «O lNpaBunax peructpaumm v 3KCNepTUsbl IeKapCTBEHHbIX CPpeacTB ANS Meau-
LIMHCKOIO NPUMEHEHUs».

% TloctaHoBneHue MpaBuTenbcTea Poccuiickoit ®epepaunm ot 28.03.2024 N2 384 «06 yTBepxAeHuu MpaBun obpatieHus bruome-
LUUMHCKUX KNETOYHbIX MPOAYKTOB, MPeAHA3HAYEHHbIX /151 UCMONHEHUS UHAWBUAYANbHOTO MEAULMHCKOTO HAa3HAYEHUS. .. ».
MocTaHoBneHwe MpasuTenbcta Poccuiickont @epepaumm ot 28.03.2024 1. N2 385 «O6 yTBepxaeHun NpaBun npefocTaBieHus,
NOATBEPXAEHUS M OTMEHbI pa3peLleHns Ha MPOM3BOACTBO U NPUMEHEHWE BUOMEULMHCKUX KIETOYHbIX MPOAYKTOB, NpeaHa-
3HaYeHHbIX AN UCMONHEHUS UHAUBUAYANbHOTO MEAULMHCKOTO Ha3HAYeHUs».

¥ TocTtaHoBneHue MpasuTenbcta Poccuiickoit @epepaumm ot 24.02.2025 N2 213 «O 6MOTEXHONOrMYECKMX IeKapCTBEHHbIX Npe-
napatax, npeAHa3HaYyeHHbIX A4/15 TPUMEHEHUS B COOTBETCTBUM C UHAMBUAYAbHBIM MEAULMHCKUM HAa3HAYEHUEM...».
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aKTbl B Yactu npumeHeHusa MT. U3meHeHns Heob-
XOOMMbI Kak B npaBoBbix akTax EADC (Hanpumep,
ons TTJIM Ha ocHOBe OAQHOrO BUPYCHOrO BEKTO-
pa npu CMeHe TPaHCreHa), Tak U Ha HaLMOHanb-
HOM ypoBHe, Hanpumep, ans UbT/IM, nonyyaembix
Ha OCHOBE AAHHbIX FEHEeTUYECKOro TeCcTUPOBAHUS
nauuneHTa (4etblpe MeOULMHCKMX LEeHTpa Nno AaH-
HoiM Ha 1.09.2026 yxe wuMmelT paspeleHns
Ha NpUMEHeHMe TaKMX MpOAYKTOB, ABa M3 KOTO-
pbiX Npou3BOAAT TepaneBTuyeckne MPHK-Bakuwu-
Hbl MO €4MHOW TEXHONOMMM Ha OAHON Nniowanke)?,
a Takxe Ang aytonornuHbix MBMKI npu eanHow
TEXHONOrMM MPOU3BOACTBA (WECTb MeAMLMHCKMX
LeHTpoB NMo AaHHbiM Ha 1.09.2026 umetoT paspe-
WeHWs Ha NpPOM3BOACTBO WM MNPUMEHEHUE TaKMUX
npoaykToB)?’.

B HopmatueHoM 6asze EASC nnatdopmen-
HOe MpOM3BOLCTBO OMNpPefenseTcs Kak «MnoAXoA
K pa3paboTke cTpaternvM npou3BOACTBA HOBOro
NeKapCTBEHHOro npenapaTa, HayuMHas C npouec-
COB NpPOW3BOACTBA, aHANOMMYHbIX paHee MCMosb-
30BaHHbIM TEM Xe 3asBUTeNeM AN NPOM3BOACTBA
LPYrUx NeKkapCTBEHHbIX MpenapaTtoB TOro e
TMna»*®. 3To NpeaycMOTPEHO AN MOHOKJOHaSb-
HbIX @HTUTEN C MUCMNONb30BaHWEM OMNpeaeneHHOro
WTaMMa-NpoAyLEeHTa MPU CXOXKMX TexHonoruye-
CKMX npoueccax (Mpu HanuyMm 3HAYUTENbHOIO Ha-
KOMMEHHOro onbiTa), a Takxke ana [T/ Ha ocHoBe
reHeTMYyeCcku MOAUMULMPOBAHHBIX KNETOK NpuU [0-
KYMEHTMPOBAHHOM oLeHke puckos?t. Mpu 3Tom po-
MyCKaeTcs COKpalleHWe [aHHbIX N0 BanuAauuu
npouecca Uan nporpaMmme U3y4eHus CTabunbHOCTH
npv 060CHOBaHMM C Y4ETOM pefieBaHTHOro onbITa.
OpHako ocTaeTcs HescHbIM 00beM U cofepxaHue
peneBaHTHoro onbiTa. K HeobxoanmbiM TpeboBa-
HUSM OTHOCSATCS: OAMHAKOBble TEXHOMOrM4yeckue
3Tanbl MNPOM3BOACTBA; MMWHMMAlbHblE Pa3ANYUS
B NPOM3BOLCTBEHHOM MpoLecce (MapameTpbl, BHY-
TPMNpPOM3BOACTBEHHbIA KOHTPO/b) M 060pynoBa-
HWM; WMCNONb30BAaHME OJMHAKOBbIX MaTepuanoB
¥ peakTUBOB; COXpaHEHME CTPYKTYpPbl MOCTOSSHHOTrO
KomnoHeHTa (ons AAB — BeKkTOp OOHOro cepoTu-
na, niasmMuabl ¢ OAMHAKOBOM CTPYKTYPOM, KNeTou-
Hble IMHKUK), cocTasa JIl (HanpuMep, COOTHOWEHMKE

nunmnaos B MPHK-BakuuHax), MexaHn3mMa aencrams
n buonormnyeckoro apdekTa, BAUSIOWMX HA Kaye-
CTBO 1 6e30MacHOCTb.

MnatdopmeHHbI  nogxon MO3BONISET  OMTU-
MM3MPOBATb CTPAaTernto KOoHTpons kadvectsa JIM,
Hanpumep 3a CYeT NpUMEHEeHUs NNaThOpPMEHHbIX
(yHMBEpCanbHbIX) METOAMK [NS OLEHKM OTAeNb-
HbIX MoKa3aTenei kayecTBa 6e3 CyLECTBEHHO-
ro n3MeHeHunqd yC}'IOBMﬁ aKCcnnyatTauunn, CUCTEMbI
MPUrOAHOCTM U CTPYKTYpPbl OTYUETHOCTH®? [22], a Tak-
Xe NpoBeAeHUs Ha 3Tane BbiNycka Nepnoanyeckmx
(BbIOOpOUHbIX) MccnepoBaHuii JIM BMecTo noce-
PUIAHBIX NpW HannMuumn ob6ocHoBaHus*:. Mo Mepe Ha-
KOMJEeHUs onbiTa NPOM3BOACTBA BO3MOXHO COKpa-
LeHne CTOMMOCTU NpenapaTa 3a cYeT NpoBeAeHUs
CNOXHbIX JOPOroCTOALLMX aHAIM30B HE Ha KaX10M
cepuu JTMN, a c onpeneneHHon NepmoanYHOCTLH.

[Mpu3HaHMe perynaTopHbiIM OPraHoM [AaHHbIX
LOKNUHUYECKUX  MUCCNeAoBaHMI  npenapaTtos,
npousseaeHHbix no [T, LoNycTUMO NpuU HanUuuu
0b60CHOBAHMSA AN MoKasaTtenei Guopacnpepene-
Hua (Hanpumep, ang ['TJIMN Ha ocHoBe 0AHOrO cepo-
TMna AAB unu MPHK-BakuUMH C 0AMHAKOBbIM COCTa-
BOM UM cogepxaHuem JIHY).

Takum 06pasoMm, C yyeTOM pa3BUTUSN TEXHONO-
run B o6nactu MPHK-BakLMH, BUPYCHbIX BEKTOPOB,
JIHY v cuctem pepakTnpoBaHusi reHoMa, 0CO6EHHO
Ana neyeHns opdaHHbIX 3aboneBaHUi C HeyooBe-
TBOPEHHOM MEeAMUMHCKON NOTPebHOCTbIo, MCNOJb-
3o0BaHue [T g9Bngetcs akTyanbHbIM AN YCKOpe-
HWMa gocTyna naumeHToB Poccuiickoit Mepepauun
K Tepanuu. KOHLI,EI'ILI,VISI aKTyaamsauynun HOpMaATUB-
HbIX MPaBOBbIX [AOKYMEHTOB (Ha HaLMOHANbHOM
ypoBHe u B paMkax EA3C) nomkHa BKAYaTb Tpe-
60BaHMa K CiefylOLWMM acneKkTam: XxapakTepucTu-
KaM MNOCTOAHHOIo M nNepeMeHHOro KOMMOHEHTOB
JIM (ang NoCTOSHHOro — MoNeKynsapHas CTPYKTypa,
cnocob poctaBku, coctaB JIHY; nna nepemeHHo-
ro — MNPU3HAKU CXOOHOr0 MexaHu3Ma AeNCTBUS);
BOCMPOM3BOAMMON  TEXHONOrMM  NPOM3BOACTBA
(cTapuu, obopypoBaHue, obBOCHOBaHME Banuaa-
LUMK); MEXaHU3My pacCMOTPEHUS WM NpPU3HAHUSA
npu 3KCnepTM3e AaHHbIX AAS npenapaTos, pa3pa-
60TaHHbIX C ncnonb3oBaHuneM MT — mMacTep-dann

8 https://gxpnews.net/2026/04/razrabotannaya-fmba-rossii-vakczina-onkorna-poluchila-razreshenie-na-primenenie/

https://gxpnews.net/2026/02/klinika-blohina-poluchila-razreshenie-na-ispolzovanie-mrnk-vakcziny-ot-melanomy/

https://gxpnews.net/2025/11/minzdrav-vydal-razresheniya-na-ispolzovanie-dvuh-individualnyh-biopreparatov/

2 https://www.sechenov.ru/pressroom/news/sergey-sobyanin-podderzhal-programmu-nauchno-tekhnologicheskogo-razvitiya-

sechenovskogo-universiteta/

https://blood.ru/about/novosti/nmits-gematologii-minzdrava-rossii-poluchil-litsenziyu-na-proizvodstvo-biomeditsinskikh-

kletochnykh-/

30 PekomeHpauus Konnernn E3K ot 22.12.2020 N2 26 «O PykoBoAcTBe Mo pa3paboTke v NPOM3BOACTBY aKTUBHbIX papMaLEeBTH-

YecKMx CyBCTaHumi».

3t Pewenune Coseta E3K o1 03.11.2016 N2 89 «06 yTBepxaeHun MpaBun npoBeaeHus UccnenoBaHuit 6UONOrMYeckmx nekap-

CTBEHHbIX CpencTB EBpa3M171CKOI'O 3KOHOMMYECKOro cor3sa».

32 |CH Guideline Q14 on analytical procedure development Step 2b (EMA/CHMP/ICH/195040/2022). EMA. 2022.
3 Pewenune Konneruun ESK ot 07.09.2018 N2 151 «06 yTBEp)AeHWMM PykoBOoACTBa MO COCTaBIEHUIO HOPMATUBHOMO LOKYMEHTA

Mo KavyecCTBYy IeEKapCTBEHHOIO Npenapata».
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Kputepuu npumeHenuns nnatdopmeHHoro nogxoaa ansa MPHK-BakuuH U reHoTepaneBTMHECKUX IEKAPCTBEHHbIX NpenapaTos...

MT, akcTpanonsauMa AaHHbIX BanugauMm npouecca
NPOU3BOACTBA, OTAE/bHble MapaMeTpbl AOKAUHU-
YeCKUX UCCnenoBaHUM (LaHHble U3YYeHUS TOKCKY-
HOCTH, GAapMAKOKUHETUKMN) U CTABUNIBHOCTMK.

K orpaHuyeHnsaM npoBeneHHOro aBTOpaMu MC-
CNnepoBaHMa OTHOCUTCS TO, YTO PaACCMOTPEHHbBIN
MEXAYHAapPOAHbIN pPErynsaTopHbIl OMNbIT MO BHe-
opennto MT (FDA, EMA, PMDA) opueHTupoBaH
NpPenMyLLEeCTBEHHO HA KPYMHbIX NPOM3BOAUTENEN;
0N ManbiX U CpegHUX npeanpuatuii 3KCTpano-
NAuUMS MOXeT OblTb OrpaHMYyeHa. JKOHOMUYecKme
acnekTbl (CToMMOCTb co3paHusa [T u ypoBeHb
3aTpaT Ha MOBTOPHblE MCC/IeA0BaHMSA) B CTaTbe
He pacCMaTpUBAIMUCh.

3AKJIIOYEHUE

MexayHapoaHble perynaTopHble OpraHbl npu-
3HalT nnatdopMeHHble noaxoabl Hanbonee nep-
CNeKTUBHbIMKU ANg pa3paboTKM nepcoHann3mpo-
BaHHbIX npenapaTtoB Ha ocHose MPHK u [T/,
npexne BCero Ans nevyeHus opdaHHbIX reHeTu-
YeckMX M OHKoJlorMyeckmx 3aboneBaHui. FDA,
EMA n PMDA dopmupytoT noaxoabl K BHEAPEHUIO
MNT B npakTuky paspabotkn u peructpauumn M.
OcHoBHbIM Gapbepom B nopxopax FDA n PMDA
ocTaeTcsa TpeboBaHMe HanuuMsg NepBoro og4obpeH-
HOro NpoAayKTa Ang nonay4veHus cratyca T, yto 3a-
TPYLHUTENbHO ANS 6OnbWMHCTBA pa3paboTynkoB
NnepcoHann3MpoBaHHbIX NpenapaTos.

Ona MPHK-BakuuMH (BKItOYas TepaneBTMYeCKUE
M A9 MMMYHONPODUNAKTUKM  MHOEKLMOHHBIX
3abonesanuit) u I'TJIM Ha ocHoBe AAB pokasaHa
BO3MOXHOCTb MCMO/Mb30BaHWUSA CTaHAAPTU3UPOBAH-
Hbix mMomynen MT (noctosHHbIM cocTas JIHY, ce-
potun AAB BekTOpa, yHUbMLMPOBaHHbIE METOAbI

KOHTPOJIS KQ4eCTBa) 1 COKpaLleHMs obbemMa LOoKAU-
HUYECKMX MCCNefoBaHMI 33 CYET IKCTPanonaumm
pe3ynbTaToB, NOyYEHHbIX AN5 NEPBOro npenapara.

B HopMmatmMBHOM pokyMeHTaumm Poccuiickon
®epepaumn n EASC oTCyTCTBYIOT KpUTEPUM MpU-
3HaHusa nnatdopMeHHOro noaxona, 4to Tpebyet
pa3paboTkM cornacoBaHHbiX TpeboBaHWM K pe-
3ynbTaTaM NpefwecTBYOLWMX pa3paboTok.

MnatdopMeHHbIV NOAXOA, OCHOBAHHbIN HA HEU3-
MEHHOM TMpPOM3BOLCTBEHHOM MpoLecce W YHU-
OULMPOBaHHbIX METOAMKAX KOHTPONS KavyecTsa,
30 PeKTUBHO ycKopseT pa3paboTKky U BHeApeHue
MPHK-BakuuH u TTNM gna neveHms opdaHHbIX
reHeTMYeCKMX W OHKONOrMYeckux 3aboneBaHun
C HeyLOBNEeTBOPEHHON MeAMUMHCKOM noTpebHo-
CTblO, O[LHAKO ero peanusauus TpebyeT BHece-
HWUS M3MEHEeHW B HOPMATMBHYK AOKYMEHTaLMIo
B Poccuiickoit M®epepaunn n EASC.

PerynatopHas npakTuka npuMeHeHus nnat-
dopMeHHOro nopxoda npu pernctpauum JM
B HacToslee BpeMs OrpaHUYMBAETCA OMbITOM
SinoHnn (PMDA) no paccMoTpeHuto BakLMH NpOTUB
pasHbix wrammos SARS-CoV-2 B nepmop naHaemMuu
COVID-19.

MpennoxeHHas KOHLENUMS MOXeT BblTb yuTeHa
npu NoAroToBke mM3MeHeHui B PeweHns CoseTa
EBpa3uicko 3KOHOMMYECKOM KOMWMCCUM, Kacaro-
Wwmxcs pa3paboTku, NPOM3BOACTBA U PerncTpaumm
JIM, a Takxe B HAaLMOHAbHbIE HOPMATUBHbBIE AKTbI,
pernaMeHTUpytoLimMe npouenypbl NoayyYeHUs pas-
peLlleHnit Ha NpUMeHeHUe OTAENbHbIX NpenapaTos.
PaccMoTpeHHble NoaxoAbl TakXke MOryT 6biTb no-
Ne3Hbl ANs CO3[aHUS METOAMYECKMX PeKoMeHAa-
UM ana 3agsutenen, paspabartbiBarowmx MPHK-
BakKUMHbI 1 TN,
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Wcnonb3oBaHMe reHepaTMBHOrNO MCKYCCTBEHHOFO WHTen-
nekta. ABTOpbI 3a8BNIFI0T, YTO MPU MOATOTOBKE PYyKOMUCH
ncnonb3zoBanu reHepatuBHbii MW (ChatGPT Images 2.0,
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BM3yanu3alunum B PUCYHKAX) B CTPOrOM COOTBETCTBUM C MO-
NOXEHUAMU MOAUTUKM XKXYpHana B oTHoweHuun NN.
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