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PE3IOME

Leap paboThI: MPOJEMOHCTPUPOBATH BOZMOXKHOCTH IIATGOPMEHHOTO MOJX0Aa B PEryJIHMPOBAHUH OHOTEXHOJIO-
TMYECKHUX Pa3paboToK (apMaleBTHUECKUX IPErapaToB, MOIKPENNUB 3TO KOHKPETHBIMU IIPUMEpaMH U KelicaMu 13
npaktuku FDA. B uccnenoBanun pasdupaetcs nporpamma PTDD (Platform Technology Designation Program)
VrpaBieHus M0 CAaHUTAPHOMY HaJ30py 3a KauecTBOM IMHIIEBBIX NpoaykToB U MenukamenToB CIIA (Food and
Drug Administration), 3amymienHoit B 2024 r. B CIIIA. Dta mporpamma BBITNOIHSIECT POJIb PEryISATOPHOTO MeXa-
HHM3Ma IPUCBOCHHUS CTaTyca aT()OPMEHHON TEXHOJIOTHH U UMEeT MPAKTHIECKOe 3HaUCHHE ISl yCKOPEHUsI pa3pa-
OOTKHM M HKCIIEPTH3BI JIEKAPCTBEHHBIX CPEJICTB 32 CYeT 00OCHOBAHHOTO MEPENCIIONb30BaHus aHHbIX. [lonydyeHue
CTaTyca «IIaTGOPMEHHOH TEXHOJIOTHM) JaeT pa3padoTUMKy MpaBO YaCTHYHO MEPeHcIoNb3oBaTh qanHsie CMC
(Chemistry, Manufacturing, Controls) oT y>xe 3aperucTpupOBaHHOrO Mpernaparta IpH Mojade 3asiBOK Ha IOCIey-

HOIUE NPOAYKTBI HA TOM XKe «MaTpULe».

Hpe}lCTaBHCHH MEXaHU3MBbI [IPUCBOCHUS TAKOI'O CTaTyCa, IPUMEPLI U3 IMTPAKTUKHU FDA, a TakKxKe pOCCHﬁCKHC KOM-
IaHu¥1, UMCIOIIHUC IMOXOXKHNC TEXHOJIOIMU U IMMOTCHI WA UX Pa3BUTHA. Ha ocHoBanuu ananmsa JienaeTcsi BBIBOJ O

HCHeC006pa3HOCTI/I WCIIOJIb30BaHUs B Poccuu aHAIOTUYHBIX PETYIIATOPHBIX MEXaHU3MOB.

Kawuessble cioBa: miatpopmennas texunonorus, FDA, PTDD, reunas Tepanusi, CAR-T, AAV-BeKTOpsI, pery-

nsTopHast skeneprusa, HTU Xencuer

KonpaukT unTepecoB. ABTOPHI JEKIAPUPYIOT OTCYTCTBHUE SIBHBIX U MOTEHIMAIBHBIX KOHMOIUKTOB HHTEPECOB,

CBSI3aHHBIX C MyOIUKaNueil HaCTOSIIEeH CTaThH.

HUcTouyHUKH Q)nHchnpOBalmn. Hy6J'IPIKaLIPIH TIOATOTOBJIEHA NPU MOAAEPIKKE (DOH)Ia «Haquo-TeXHonomqe-
CKHit napk HOBOCI/I6I/IpCKOFO AKaueMropouKa», Y4acTBYIOLIEM B HaHHOHaHLHOﬁ TEXHOJIOTHUECKOU WHUIUATHUBC
TIpyu NO0AAEPIKKE (DOH)Ia TOAACPIKKH IPOCKTOB HanmoHnanbHOM TEXHOJIOTHYECKON MHUIIMATUBBI U MI/IHI/ICTepCTBa
MIPOMBIINIJIEHHOCTU U TOPIOBJIU Poccuiickoit q)el[epaL[I/II/I, B paMKax peajin3alnuu HpOl’“paMMBI 10 pasBUTHUIO OT-

JCJIbHOI'O HaIllpaBJICHUS Haunonaﬂm{oﬁ TEXHOJIOTMYECKOW MHUIIMATUBBI « XCIICHETY.
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ABSTRACT

Objective. The objective of this study is to demonstrate the potential of the platform approach in the regulation
of biotechnological drug development, supported by specific examples and case studies from FDA practice. The
study examines the Platform Technology Designation Program (PTDD) of the U.S. Food and Drug Administration
(FDA), launched in 2024. This program serves as a regulatory mechanism for granting platform technology status
and has practical value for accelerating drug development and review through the justified reuse of data. Obtaining
platform technology status entitles the developer to partially reuse CMC (Chemistry, Manufacturing, and Controls)
data from an already approved drug when submitting applications for subsequent products based on the same
“backbone.” The article discusses the mechanisms for granting such status, examples from FDA practice, as well
as Russian companies possessing similar technologies and the potential for their development. Based on the anal-
ysis, a conclusion is drawn regarding the feasibility of implementing analogous regulatory mechanisms in Russia.

Keywords: platform technology, FDA, PTDD, gene therapy, CAR-T, AAV vectors, regulatory review, NTI
Healthnet
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BBEAEHUE MJIPJ] JIOJUL., @ CPOKH pa3paboTku gocturaor 10—15 ner.
TpagunuoHHas MOJENb «OJHO COSTUHEHHUE — OJIUH MPO-

CoBpeMeHHas papMalieBTHUECKasi HHyCTPHs CTall- JIYKT» CTaHOBUTCSI YKOHOMUYECKH HEYCTOWYMBOM, OCO-
KHUBAETCSd C CUCTEMHBLIM BBI30BOM: CTOMMOCTbL BBLIBOZA OCHHO B 00JIACTSIX pa3pabOTKK MPEnapaToB JJIs JICUCHHUS
WHHOBAIMOHHOTO TIperapara Ha PhIHOK MpeBbIIaeT 2—3 op(haHHBIX MU OHKOJOTHUECKUX 3a00JICBaHUM, B TCHHOM
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KpaTkue coobLuenuns

Tepanuy ¥ NePCOHATM3UPOBAHHON MeauiuHe. OTBETOM
Ha 3TOT BBI30OB CTall IJIaT(OPMEHHBIN MOIXO — CO3/1a-
HHE BOCIIPOM3BOIUMEIX TEXHOJIOTHIECKUX CHUCTEM, KO-
TOPBIE CTAaHIAPTH3UPYIOT IMPOIECCH OT JOKIMHUIECKUX
WCCIIEeI0BAaHUHN JI0 PHIHOYHOW PErucTpalui, MUHUMH31-
PYIOT TyOIMpOBaHHE NaHHBIX U 00ECIIEYNBAIOT MACIITA-
O6upyemocTs npon3BoAcTBa. [lmardopmsel mpeacraBisioT
co0oii perieHne, akTyalbHOE Kak Ui pa3paboTINKOB U
PETYJISITOPOB, Tak U I Beel nHAycTpun. OHU obecme-
YYBAIOT TEXHOJOIMUYECKUI IIPOPHIB, KOTOPBIA MOMKET
HEepPEeBECTH MPOU3BOJICTBO MPENAPaTOB HA KOHBEHEPHBII
pexxuM B OmodapmaleBTHUECKON paspaboTke. bonee
noApOoOHbIH 0030p Mpe/CTaBIeH B aHATUTHUECKOM OT4e-
Te «O0630p [IporpamMMbl IPUCBOCHUS CTAaTyca MIATHOp-
MEHHOH TEXHOJIOTHH JUIsl pa3pabOTKH JIEKapCTBEHHBIX
npenaparoB oT FDAY», MOIrOTOBICHHOM SKCIEpTaMu
HuppactpykrypHoro nentpa HTU «Xencuer» [1].

B 2024 r. YnpaBieHue 1mo caHUTapHOMY HaA30py
32 KayecTBOM ITHIIECBBIX NMPOAYKTOB M MEIUKAMEHTOB
CIIIA (FDA) 3anmycTiiio mporpaMMy IpUCBOCHUS CTaTy-
ca rmatgopmennoi texnosoruu (Platform Technology
Designation Program, PTDD). Opuanuecku mporpam-
Ma npuBszaHa K paszneny S06K 3zakona CHIA o nuie-
BBIX TiponykTax u JekapctBax (FD&C Act) [2] u onmca-
Ha FDA kak uacTb peanu3zauuu nojaoxenuii PREVENT
Pandemics Act (B coctaBe kpymHoro 3akoHa 2023 r.).
IIporpaMma 3agyMbIBanach Kak CHOCOO YCKOPEHHOTO
MaciuTabupoBaHusl Pa3pabOTKU IIaT(HOPMEHHBIX pe-
HIeHUH (Harmpumep, Uit MHQEKIHOHHBIX yIrpo3), HO caM
MEXaHU3M IIUPe — OH PUMEHHUM K JIeKapcTBaM M OHO-
mpernaparamM ¢ MOBTOPSIOUIEHCS TEXHOJOTHYECKOH ap-
XUTEKTYpOil. BaKHO OTMETHTB, UTO 3TO TOJBKO HMPOEKT
PYKOBOJICTBA, KOTOpKI mosicasieT pasznen S06K FD&C
Act U comep)KUT PeKOMEHIAIINH, HE WMEIONe 00s3a-
TEJIbHOW FOPUINYECKOM CUIIBL.

[Tporpamma PTDD HanpaBiena Ha moBbIlieHHE (-
(bekTHBHOCTH pa3pabOTKH, IIPOU3BOJICTBA U IKCIIEPTU3HI
JeKapcTBeHHbIX cpelcTB. CornacHo pykoBoacTBy FDA
(maif 2024 t.), craTyc MOXET OBITh MPHCBOCH TEXHO-
JIOTHH, KOTOpast SBJISICTCSI «XOPOIIO M3yYCHHOM M BOC-
MIPOU3BOIUMOIf», CYIIECTBEHHA MJIsi CTPYKTYpBI WU
(yHKIUH Tpenapara, IpUMEHNMa 0osee 4YeM K OTHOMY
HIPOJIYKTYy U 00JeryaeT Npou3BOACTBO Yepe3 CTAHAAPTHU-
3UPOBAHHBIE MPOLECCHI.

KitoueBble kpurepuu A TPUCBOCHUS cCTaTyca
TIAT(OPMEHHON TEXHOIOTUH:

— BCTPOEGHA B Mpemapar U CYLIECTBEHHA MAJS ero
CTPYKTYPHI WIH (QyHKIINY;,

— mpuMeHnMa 0oJiee YeM K OTHOMY MPOAYKTY, Me-
IOMIeMy OOINMI CTPYKTYpPHBIH AJIEMEHT (IOoKazyemas
TEXHOJOTHYecKasi OOITHOCTB);

— JTaeT BO3MOXXKHOCTH pa3pabaThIBaTh W IMPOU3BO-
JIUTH HECKOJIBKO MIPOAYKTOB Uepe3 CTaHAAPTH3UPOBAH-

HBII TIporiecc (eciu KaKABIH MPOIyKT TpeOyeT Imoii-
HOCTBIO YHHKAQIIEHOTO TIpolecca, IaT(GopMeHHOCTh
pacniagaercs).

FDA paccmatpuBaer 3ampoc B TeueHue 90 nHew.
CTaTyC HC ABJIACTCA aBTOMATHYCCKHUM IIPOIIYCKOM B
MPOrpaMMbl YCKOPEHHOH PETUCTpaIluy, HO JaeT mpe-
UMYILIECTBA: PAaHHUE KOHCYJIbTALMU C PEryIsATOpPOM,
BO3MOKHOCTb NEPEUCIIOJTIB30BaAHU NAHHBIX O CTa6I/IJ'II)—
HOCTHU ¥ JJOKITMHUYECKOM O€30MaCHOCTH, YUET MPEIbIIy-
[IMX MHCTIEKIUH MPOU3BOICTBEHHBIX TUIOMIAIOK.

AHA/ZIN3 KEMCOB: SAREPTA
THERAPEUTICS U KRYSTAL BIOTECH

[Ipaktuka PTDD HacuuthiBaeT 1Ba OQHUIHUANBEHO
M3BECTHBIX Cllydasi mpucBoeHus crtaryca. Keiic Sarepta
Therapeutics (utonb 2025 T.) cTajql 3HAKOBBIM: KOMIIA-
Hus nonyumna cratyc misi AAV-sekropa rAAVrh74,
ucnonezyemoro B npenapare Elevidys (Mplmednast muc-
tpodus [romenna) u skcrnepuMenTarsHoM SRP-9003.
Opnako B urosie 2025 r., mocie rudenn Tpex MaiueH-
TOB OT OCTPOM TEYEHOYHOW HEN0CTaTOYHOCTH, FDA
0TO3BAJIO CTATYC, TIOCTABUB IO COMHEHHE HAJIC)KHOCTD
WIaTGOPMEL. DTOT TPEIEICHT MPOIEMOHCTPHPOBAI,
9TO MIaT(OPMEHHBIH CTAaTyC — HE «JIbTOTa HaBCETHay», a
MEXaHH3M C 00paTHOMU CBSI3bIO: HOBBIC JIAHHBIC TIO0 O€30-
MAaCHOCTH MOTYT aHHYJIUPOBATh PaHee NMPU3HAHHYIO I1e-
perocumocts. B ntore Elevidys octancst 0100peHHBIM,
HO ¢ OOHOBJICHUSIMU 110 Oe30macHoCcTH [3].

Ketic Krystal Biotech (oktsi6ps 2025 1.) — mpumep
VCIIENIIHOTO TPUMEHEHUs1 craTyca. KommaHus moiy-
qmiia ero sl Heperumupyromerocs HSV-1-sekropa,
HCIoNib3yeMoro B mpemnapate Vyjuvek (OyJure3HbIi
anuaepMoin3). 3areM Iiargopma Obula MepeHeceHa
Ha rTiasHele karm KB801 mist nedenus Heriporpodu-
YECKOro KepaTuTa. DTO TOATBEPIHIIO BOCIPOU3BO-
JUMOCTh TEXHOJIOTHH B Pa3HBIX TKAHSIX M JIOKAJIBHBIX
(dhopmax nocrasku. Kommanus Bugut 8 PTDD Bo3MOX-
HOCTb YCKOPHUTbH Pa3padOTKy KOHBelepa reHeTHYeCKUX
nexapcTs [4].

NMOTEHUMUA/IbHBIE N/IAT®OPMEHHbBIE
TEXHO/10T'MN B POCCHUU

Ha poccuiickoMm OHOTEXHOJIOTHYECKOM phIHKE chop-
MHUPOBAH My KOMIAHUI M HayYHBIX [IEHTPOB, pa3pada-
TBHIBAIOIINX MPOIYKTHI HA OCHOBE MIAT(OPMEHHBIX pe-
HIEHUH:

— I[TAO «Aprtren 6moTex» — muatdopma pexomou-
HaHTHBIX OenKOBBIX BakuuH «berycdepa» (6eTynuH) u
reHHoTepaneBTuyeckas miardopma «Hexcrreny (masz-
vujHas JTHK amist TepaneBTHueckoro aHrHoreHesa);

— AO «BMOKA/l» — mnatrgopmber MabNEXT (pe-
koMOuHaHTHbIE anTuTena) u GeneNEXT (AAV-BekTo-
PHI 71 TEHHOH Tepanuu remModmmu B);
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— OI'bY «HMUII remarosoruu» — TOCHHUTAIb-
Ho-Tipon3BojicTBeHHas miatgopma CAR-T (mpenapat
«YTreppar);

— ®I'bY «<HMMUL] papuonoruw» ¢ mapTHEpaMu —
mwiarpopMa  nepcoHanuzupoBaHHblXx  MPHK-BakimH
(«Heoonkoak»).

AHanu3 mokasbiBaeT, uto B Poccuiickoit ®degepa-
MU YK€ CYIIECTBYIOT TEXHOJOTMYECKHE 3aJeIbl JIJIs
1aT(HOPMEHHOTO PETYIUPOBAHUS, OJTHAKO OTCYTCTBYET
¢dbopmanbHeiii ananor PTDD.

3AK/IIOMEHUE

[Tporpamma FDA PTDD mnpencrapinsieT cob0it HHHO-
Bal[MOHHBINA PETYJISATOPHBIA MHCTPYMEHT, KOTOPBIH Iie-
peBOUT MIaT(GOPMEHHBIN TIOJIX0/1 U3 HAyYHOW KOHIICTI-
UM B ()OPMaTM30BaHHBIN PEXKHUM JT0Ka3aTenbCTB. Kefic
Sarepta mokasa ys3BUMOCTb cTaTyca K HOBBIM JIaHHBIM
nmo Oe3omacHocTH, a keiic Krystal — mepcrnexTuBHOCTH
JUIs JIOKAIBHBIX U peno3upyeMbix Tepanuil. ius Poc-
CUM KPUTHUYCCKH BaKHO HE KOIMHUPOBATh AMEPHUKAHCKUI
ONBIT, a pa3padoTaTh aaNTHPOBAHHYI HAlMOHAJb-
HYI0 [pOrpaMMmy, OMHpasCh Ha CYIECTBYIOLIUE TeX-

MHpopmauma 06 aBTopax

nonoruueckue 3anensl (AAV, MPHK, CAR-T) u neii-
CTBYIOLLIME MEXaHM3Mbl (TOCIUTAIBHOE HCKIIOYEHHE,
ycnoBHas peructparys). [TmmoTHeIi mpoekT cpokom 1,5—
2 roJa O3BOIUT OTPAOOTATh KPUTCPUH KBATHU(PHKAIIUT
WIATGOPM U TEPEHCIIONH30BAHMS TAaHHBIX, YTO CTaHET
OCHOBOM ISl TApPMOHU3AIIMN PETYJINPOBAHUS B paMKax
EADC u noctmkeHust TEXHOJIOTHYECKOTO CyBEPEHHUTETA
B OMo(apMarieBTHKE.
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