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m AKTYAJIbHOCTDb. BbiCTpbIit pOCT acCOpTUMEHTA IeKapCTBEHHbIX CPeacTB rnobanb-
Horo dapMaueBTUYECKOro pbiHKa NpefonpenenseT akTyasbHOCTb NEPUOAUYECKOTO

0630pa CnekTpa MHHOBALMOHHBIX IeKapCTBEHHbIX CPeACTB WM MPOAYKTOB, Haxons-
LLMXCA HA PA3NIMYHbIX CTaAMAX pa3paboTKu.
LEJIb. OnpeaeneHune OCHOBHbIX TEHAEHUMI rN06anbHbIX pa3paboToK MHHOBALMOH-
HbIX NeKaPCTBEHHbIX CPEACTB.
OBCYXXOEHUE. MpenctaBneHbl faHHble, XapakTepU3yOWMe LEHHOCTb U Tepanes-
TUYeCKUM 3P deKT MHHOBALMOHHBIX NeKapCTBEHHbIX NpenapaTos, OTPaXKeHbl coBpe-
MeHHble NoAX0oAbl K perucTpaumu u npobnemsl pocta CTOMMOCTU MHHOBALMOHHbIX
NnekapcTBeHHbIX npenapatoB. OnucaTenbHbIi 0630p NpoBeaeH C UCNONb30BAHUEM
MeToA0B MHGMOPMALMOHHOTO MOWMCKA, KOHTEHT-aHaNM3a WM CKAaHWMPOBAHUS TOpU-
30HTOB. [laHo onucanue rnobanbHoro GapMaLeBTUYeCcKoro namnnaiHa Kak B LENoMm,
TakK M N0 OTAENbHbIM HanpaBAeHUsaM No cocTtosHuio Ha |l nonyroaune 2023 r. Boiss-
NleHo, 4YTo B pa3paboTke HaxoaaTcs 6onee 21 Thic. papMaLEeBTUYECKUX NPOAYKTOB,
M3 KOTOpbIX Ha MO3AHWMX CTaauax pa3paboTku (0T KAMHMYECKMX WMCCNefoBaHWi
Il da3bl Ao perncTpaumm) HaxXoaMTCA 0KoNo 23%, cpean NOKasaHUM K NpUMEHeEHUI0
npeobnapaet HanpasneHue «OHKONOrUS U OHKoremartonorua». OTAeNbHO paccMoT-
peHbl MHHOBAUMKM B 0611aCTU NEKAPCTBEHHbIX MPenapaToB Ana nevyeHus 6onesHu
AnbureriMepa, a TakxXe reHHon, knetouyHon n PHK-tepanuu.
BbIBOAbI. 3HaunTenbHbIM 06bEM MHHOBALMOHHBIX N1EKAapCTBEHHbIX NPenapaToB, HAaxo-
ASAWMXCA HA Pa3NMYHbIX 3Tanax pa3paboTKu, C BbICOKOW BEPOSTHOCTBID MOXET U3Me-
HUTb CYLLECTBYIOLLME NOAXOAbI K TEpanuu, NpodunakTMKe 1 AUarHoCTKe 3a60neBaHuii,
4TO C Y4ETOM BO3PaCTatoLLei CTOMMOCTU MHHOBALMOHHBIX 1eKapCTBEHHbIX NpenapaTos
noavyepKuBaeT BaXXHOCTb BHEAPEHWUS B OTEYECTBEHHYIO CUCTEMY 3[paBOOXPAHEHUS
NPOrHO3MPOBaHWS, HaNpUMep € UCNOb30BaAHUEM METOA CKAHMPOBAHWUS FTOPU3OHTOB.
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SCIENTIFIC RELEVANCE. The rapid expansion of the range of medicines in the global
pharmaceutical market determines the importance of periodically reviewing
the range of innovative medicines and products at various stages of development.
AIM. This study aimed to determine the main trends in the development of innova-
tive medicines.

DISCUSSION. This review presents information on the therapeutic effects and value
of innovative medicinal products, outlines current approaches to their authorisa-
tion, and addresses the increase in their costs. The authors used information search,
content analysis, and horizon scanning methods to prepare this narrative review.
The review describes the global pharmaceutical pipeline for the second half of 2023,
both generally and by specific aspects. The authors determined that over 21,000
pharmaceutical products were in development at the time, with approximately 23%
of those in the later stages of development (from phase Il clinical trials to the regis-
tration stage). The predominant indications for use were cancers. The authors sepa-
rately reviewed innovations in the treatment of Alzheimer’s disease, as well as gene,
cell, and RNA therapies.

CONCLUSIONS. A significant number of innovative pipeline medicines have a high
likelihood of changing the landscape of current approaches to disease treatment,
prevention, and diagnosis. With the rising costs of innovative medicinal products,
the potential for change underscores the importance of introducing predictive tools,
such as horizon scanning, into the national healthcare system.

Keywords: innovative medicinal products; cost of medicinal products; value of medicinal products; pipeline;
Alzheimer’s disease; gene therapy; cell therapy, RNA therapy
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BBegenue

LOCTYMHOCTb paboTel € 60MbWWMMM  LaHHBIMK

3apaBooxpaHeHue Kak 061acTb YenoBeYeCcKow aes-
TENIbHOCTU XapaKTepu3yeTcs HapacTalWMM UHHO-
BALMOHHbLIM MOTEHLMANOM, U3MEHSIOWNM HE TOJb-
KO NaHAWadT KAMHUYECKOW NPaKTUKKU, TeYyeHue
“ ncxopnbl 3aboneBaHus, Ho M 06pas XMU3HU U cpeny
obuTaHus yenoseka. PazpaboTka M BBOA MHHOBA-
LMOHHbIX TEXHONOMUI B NMPaKTUKY 34pPaBOOXpaHe-
HWUS NONYUYUNIU KKOCMUYECKOE» YCKOPEHUE B KOHLe
XX cToneTtus: Bxoa B 3py CTPATUPULMPOBAHHOM
MeAMLUMHbI, 03HAMEHOBABLLYIOCS FeHOTUNUPOBAHU-
€M 3/10KaYeCTBEHHbIX HOBOOOPAa30BaHWi U peru-
CTpauuen TapreTHbIX IeKapCTBEHHbIX NPenapaTos.;
undpoBM3aLMA 34paBOOXpPaHeEHMs, obecneymBLlas

M UCNONb30BAHUE AAHHbIX PeanbHOM KNMHUYECKON
NPakTUKM BMeCTe C BO3MOXHOCTAIMU WMCKYCCTBEH-
HOrO WHTeNNeKTa; Co3JaHue MeAULMHCKUX u3pe-
NI BBICOKOW TOYHOCTU; CEKBEHUPOBAHME reHoMa
yenoBeka, npeponpenenvellee pasBUTUE TFEHOM-
HbIX U FEHeTUYeCKUX TeXHOMorumn, GapMakoreHo-
MWKM U B UTOre BHeApeHMEe B MPaKTUKY BbICOKO-
TOYHOM U MEePCOHANU3UPOBAHHOM MEULUHbI — 3TO
[laneko He BCe TeXHO/N0rM4yeckne npopbiBbl, KOTO-
pble NPOU30LLAN 33 3TU AECATUNETUS.

Mof cTaTb TEXHONOMUAM 34PaBOOXPAHEHNS pPa3BU-
BAlOTCA M MEpecMaTpMBalOTCs OpraHM3auMOHHbIE
MEXaHM3Mbl IeEKapCTBEHHOro 06ecneyeHmns Ha BCex
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ero aTanax: oT paspaboTku, AokAnHuyeckux (AKN)
n knuHuueckux (KW) nccneposaHuin oo perucrpa-
uMm 1 obecrneyeHns [OCTYNHOCTU IEKAPCTBEHHbIX
npenapaTtos. B 3Toi cBA3M CTAHOBUTCS OYEBULHOM
Ba)XHOCTb OPMEHTMPOBaHUS B ObICTPO pacumpsto-
WwemMca nojse MHHOBALMM TEeXHOMOIMI 34paBoOXpa-
HeHus.

B poccuickoM HauMoOHanbHOM 3akoHOAATeNbCTBE
1 3aKoHoAaTenbCcTBe EBpasniickoro 3KOHOMUYECKO-
ro COl03a B HacTosLee BpeMs OTCYTCTBYET onpeae-
NeHne TepMUHA KMHHOBALMOHHbIM NeKapCTBEHHbIN
npenapat». EBponeickoe areHTCTBO Mo Jjekap-
cTBeHHbIM cpencTeam (European Medicines Agency,
EMA) onpepnenseT MHHOBALMOHHbIA NEKAPCTBEH-
Hbii npenapat (JIM) kak JIM, koTopbI copepXuT
LeNCTByLLeEe BEWECTBO WM KOMOMHAUMIO [en-
CTBYIOLLMX BELLECTB, KOTOpoe(as) paHee He 6b110(a)
3aperncTpupoBaHo(a)l. YnpaBneHue no KOHTPOJIO
33 KayeCcTBOM NPOAYKTOB MUTAHUS U NEKapCTBEH-
Hbix cpeacTs (Food and Drug Administration, FDA)
nos WMHHOBAauUMOHHbIM JI[1 NnoHMMaeT HoBbie BO3-
MOXHOCTU Tepanuu U yny4lieHus B 34paBooxpa-
HEHWUM AN HaceneHus?,

Lenb paboTbl — onpepeneHne OCHOBHbIX TEHAEH-
UM rnobanbHbiX pa3paboToOK WMHHOBALMOHHbLIX
NeKapCcTBEeHHbIX CPeacTB. 3ajayu  ucchienoBa-
HMS — aHanu3 (akTopoB, ONpefensiolmX UHHO-
BALMOHHbIA MOTEHUMAN, LEHHOCTb M CTOMMOCTb
MHHOBALMMI, ONUCAHWUE OCHOBHbIX MHHOBALMOHHbIX
NEeKapCTBEHHbIX CPeACTB, HAXOAALLMXCA HA Pa3HbIX
cTagusax paspaboTku, usydyeHme rnobanbHoro dap-
MaLLeBTUYECKOro nannnamnHa’,

MarepuaJbl ¥ METOIbI

OnucaTtenbHbin 0630p NpoBeAeH C MCMO/b30BAHU-
€M MeToA0B MHDOPMALMOHHOIO MOMCKA, KOHTEHT-
aHanM3a M CKaHMPOBaHWA TOpPM30HTOB. [lomck
NpoBOAMSIM NOCPEACTBOM YHWMBEPCANbHbIX MNOMUC-
koBbIx cuctem (Google, Yandex) B ceTn MHTepHer,
Ha MHTepHeT-nopTanax NpoduabHbIX accounaumi
¥ KOMMNaHWM-NpOM3BOAUTENEN, @ TaKXe B crneuma-
NN3MPOBAHHBIX OTEYECTBEHHbIX U MEXAYHAPOAHbIX
6a3ax gaHHbix: eLIBRARY.RU, Pubmed®, Cochrane.

MeTon CKAaHWMPOBAHMSI TOPU3OHTOB, WMCMOb30BAH-
HbI 015 NPOBEAEHMS aHanu3a, 9BNsSeTCS 0CobeH-
HO BOCTpebOBAHHbLIM C POCTOM YMCANA, CIOXKHOCTU
M CTOMMOCTM pa3pabaTbiBaEMbIX MHHOBALMOHHbIX
JIM. B nonHOM CBOEM NPUMEHEHUM 3TOT MHCTPYMEHT
NPOrHO3MpoBaHMA MoapasymeBaeT 3abnarospe-
MEHHbIN (33 HECKONbKO NeT A0 MAaHMpyemMon AaThl

perucTpaumm) perynsipHolii c6op 1 aHanus pocTyn-
HOM uHbopMauum 06 MHHOBauUMOHHbLIX JIM, rnas-
HbIM 06pa3oM, 06 3ddeKkTUBHOCTM, HE30MACHOCTH,
NNAHUPYEMOW YUCNEHHOCTU MALMEHTOB, KOTOPbLIM
MOKasaH [AaHHbIA npenapaTt, OCOBEHHOCTSX ero
NPUMEHEHUS U CTOMMOCTU, C Le/bl0 NMOArOTOBKM
CMCTEeMbl 34PaBOOXPAHEHUS K ONTUMAaNbHOMY MC-
NONb30BaHMIO MHHOBALMOHHOrO JIMT K MOMeEHTY ero
perucTpaummM M NpPOrHO3UPOBAHUS [ONrOCPOYHbIX
nocnencteuin ero npumeHenus [1]. Kak npasuno,
CKaHMPOBaHWE ropM30HTOB MPOBOAMUTCS aCCOLUMPO-
BaHHbIMKU CO CTPYKTYpPaAMM CUCTEMbI 34,paBOOXpaHe-
HWS areHTCTBaMMu, MPOMEXYTOYHbIE 3aKpbITble AaH-
Hble UM MpeLCTaBAST KOMMNAHUU-NPOU3BOAUTENN;
npv 3TOM BO3MOXHa 06paTHag cBs3b. Pe3ynbtaTtom
CKQHUPOBAHUS TOPU3OHTOB SIBNIAETCA PErynspHO
O0OHOBNSIEMbIV OTYET, B KOTOPOM [AeTasbHO OMUChI-
BAKOTCA M OLEHMBAIOTCSA MpeLCTaB/EHHblE AAHHbIE,
hopMynupyeTCcsa CouManbHO-3KOHOMMUYECKOE Bpems
paccMaTpuBaemol Ho30n0ruM, paspabatbiBaeMas
Tepanus CONoCTaBASIeTCS C CYLWeCTBYHOWNMU METO-
[LlaMu NieveHuns, onpesensoTcs ONTUMAsbHbIE TOYKM
NPUNOXEHUS UHHOBALUM.

MpakTuyeckas 3HAaYMMOCTb MPUMEHEHUs MeToaa
CKaHWpPOBaHUS rOPU3OHTOB B cdepe NporHo3npo-
BaHWS1 rnobaNbHOro pbiHka M noTpebHocTen 3apa-
BOOXpPaHeEHUs coCTOUT B chepyowem. Cuctema
34 paBOOXPAHEHNS UMeEeT BO3MOXHOCTb Hauayy-
WwnM 06pa3oM BHeAPUTb B MPaAKTUKY WMHHOBALM-
oHHbIX JI[1, pacnonarasgs K MOMEHTY peruMcrpaumu
MHpOpMaL e 0 YNCNEHHOCTH NALMEHTOB, 06beme
HeobxoouMoro GUHAHCUMPOBAHMUSA, OXMAAEMOM
addpekTe TepanuuM U MNOHUMAHUMU KJIMHUYECKUX
CNeumManncToB, Kak 3TOT mpenapaT HaAfexalum
obpasoM npumeHaTb. KoMnaHus-npousBoguTenb
MOXeT CHM3UTb PUCKM MPU MAAHUPOBAHUWM KOM-
Mepuyeckon nesTenbHOCTM 6naropaps o6paTHOM
CBSI3M OT areHTCTBa M MOHMMAHUI0 OTHOLUEHUS pe-
ryNaTOPHbIX OPraHoB K NpoaykTy. [ns nauueHToB
3TOT MHCTPYMEHT, ONTUMM3UPYS MO3AHUE 3STarbl
pa3paboTku JIl, obecneunsaeT cCKOperLLNM fOCTYN
K MHHOBaLMOHHOMY JII1.

B HaweMm uccnenoBaHUM UCMONb30BAH UHCTPYMEHT
CKaHMPOBaHWUA TOPU3OHTOB AN 06LWero onMcaHus
rnobanbHOro navnnaMHa M HEeCKONbKUX OTAENb-
HbIX HamnpaBfeHWI, a TakXe psaaa 3HAYMMbIX WH-
HoBaUMOHHbIX JIT, 3apernctpupoBaHHbix B 2023 T,
Ho 6e3 geTanu3aumm obbeMa M 3HaYeHus AoKasa-
TeNnbHOM 6a3bl M NOCNEACTBUIA UX BHEAPEHMUS.

! https:

www.ema.europa.eu/en/glossary/innovative-medicine#:~:text=A%20medicine%20that%20contains%20an,has %20

not%20been%20authorised%20before

2 New drugs at FDA: CDER’s new molecular entities and new therapeutic biological products. https://www.fda.gov/drugs
development-approval-process-drugs/new-drugs-fda-cders-new-molecular-entities-and-new-therapeutic-biological-products
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IleHHOCTH U IleHa MHHOBaII M1

LleHHOCTb MHHOBALMOHHbIX JIIT MOXeT paccmaTpu-
BaTbCSA CO MHOMMX Toyek 3peHnsa. OauH u3 Hambo-
Nlee 04YeBMAHbLIX NyTeN NpefacTaBieHUs LEeHHOCTH
MHHOBALMOHHbIX JIMT — oLEeHKa MX BK1Iaaa B CHUXe-
HWEe CMEepPTHOCTU U yBeNMYEeHUE NPOLOIKUTENBHO-
CTW XWU3HU. B 3TOM CBA3M HEBO3MOXHO HE OTMETUTH
OAHY M3 CaMbIX 3HAYMMBIX M YyCMNeLWHbIX papmaLes-
TMYECKMX MHHOBALWWA B UCTOPMM — CO3aaHMe npe-
napaToB Ha OCHOBE MEHULMNAAUHA, OTKPbIBLIEro
HOBYIO 3py B MeauMumHe. bnarogaps npumeHeHuUo
NEHUUMNNIMHA U NOCNEAOBABLUMX 338 HAM aHTUDakK-
TepuanbHbiX JIM B pazBUTbIX CTPaHAX KaYeCTBEHHO
M3MEHUNACb CTPYKTYypa CMEPTHOCTU: UH(DEKLMOH-
Hble 3a60neBaHus], 4,0 TOr0 MOMEHTA UCTOPUYECKM
3aHUMaBLUME NMAMPYIOLME MO3ULMKM B KayecTse
NPUYMHbI CMEPTHOCTU, YCTYNMUAN MECTO HEUHDEK-
LMOHHbIM 60NE3HAM U, B YAaCTHOCTU, CEPAEYHO-CO-
cyamcTbiM 3aboneBaHuam* [2].

J.D. Buxbaum wu coaBT. [3], oueHMBlINE BKNaA
pa3finiHbIX (PAKTOPOB B POCT OXWMAAEMOM NpoO-
pomxkutTenbHoctm Xmsuum B CLUA, nokasanu,
yto ¢ 1990 no 2015 r. NpOAONKUTENBHOCTb XMU3-
HW yBenMuunach Ha 3,3 rona, BK1a4 MHHOBALMOH-
HbiX JIT B 3TO AOCTUXEHUE B LLESIOM COCTaBnsgeT
35%, a B Takux noarpynnax, kak BU4-undpekuus,
oHKonorus u kapauonorus, — 76, 60 n 52% co-
oTBeTcTBeHHO. MccneposaHne  npodeccopa
Konymbuickoro yHusepcuteta F.R. Lichtenberg,
KOTOPbIM Ha MNPOTSHXKEHUM [ecaTuneTui u3lydya-
eT pemorpaduyeckme M COLMANbHO-3KOHOMMU-
yeckne 3¢ddekTbl MHHOBaUMOHHbIX JI1, npose-
[EeHHOe Ha OCHOBEe [HaHHbIX MO 26 pa3BUTbIM
CTpaHaMm, MOoKa3blBaeT, YTO MHHOBALMOHHbIe JII1
obecneunnn 73% pocTa NPOAO/KUTENBHOCTH
XWU3HM, Habnogaemoro mexay 2006-2016 rr. [4].
B pamkax apyroro aHanusa [5] 6bin0 ycTaHOB-
JIeHO, YTO B NONyNsUMM NALMEHTOB C peakumu
3abonesaHuamu B nepunog 1999-2007 rr. npex-
[eBpeMeHHas CMepTHOCTb B rpynne no 65 net
CHMXanacb B CpefHEM exerogHo Ha 3,3%, Torga
KaKk B C/ly4yae OTCYTCTBMS MHHOBALMOHHBLIX Op-
daHHbIX JIT oHa Morna 6bl yBennuntbcsa Ha 0,9%.

CTaTMCTMYEeCKM 3HAUYMMbIA BKNaL B CHUXKEHME
CMEpTHOCTM OT OHKOJIOrMyeckmMx 3aboneBaHui
MHHOBAUMOHHbIX JI 6bln onpepeneH B paboTte
J. MacEwan wu coasT. [6]: 3a nepuog 2000-2016 rr.
CMepTHOCTb OT OHKONOrMYyeckux 3aboneBaHuin
B CLLUA cHM3Mnack Ha 24%, a NnpoBeAEHHbIVM aHaNM3
rnokasas, 4to 6narofaps MCNosib30BaHUIO MHHOBA-
umoHHbIx JIM B 2016 r. ynanocb usbexatb 0KONO

5 TbiC. cMepTelt OT KONOpeKTanbHOro paka, 34 ToicC.
cMepTen oT paka nerkoro, 6onee 11 Toic. cMepTen
OT paka MONO4YHON >xenesbl. PaccMaTpuBas Bknasg
OTAeNbHbIX OHKonornyeckmx JIMN B yBennueHue Bbl-
XMBAEMOCTU NALMEHTOB CO 3/10KaYeCTBEHHbIMMU
HOBOOOpa3oBaHMSAMM, MOXHO BbIAENUTb Hauyano
npumeHenus B 2000-x rr. JITN knacca MHIIMBUTOPOB
TUPO3MHKMHA3 (NepBbIM MpeacTaBUTENEM KOTOPO-
ro 6bin1 MMaTUHKUO): B CpaBHEHUWU C MpenwecTBy-
IOWUM NepuoaoM TPAAULMOHHOM XMMMOTEpanuu
061139 BbKMBAEMOCTb MALMEHTOB C XPOHUYECKUM
MWENOUAHbIM TeMKO30M yBenuuunach ¢ 6 1o 22 ner,
a NaLMEeHTOB C racTpPOCTPOManbHbIMU UHTEPCTULLM-
anbHbiMK onyxonamu — ¢ 1-1,5 no 5 net®. dpkum
NpMMepoOM [OCTUXEHUIA WCMONb30BAHUSA UHHO-
BaUMOHHbIX JIT B OHKONMOrMM SIBASETCS JieYeHue
HEMEJIKOKJIETOYHOrO paka JIerkoro, nNpu KOTopom
NPOAO/MKUTENbHOCTD TEPANUU, a 3HAYUT U XKU3-
HW naumeHToB, B 2011 r. He npeBbIWana U roaa,
a B 2021 r. pocTvrna noyTH Tpex neté.

B 2020 r. HobeneBckas npemus no @u3nono-
MM 1 MeauumnHe 6bina npucyxgeHa X. Anbetepy,
M. XoToHy 1 Y. Paicy 3a uccnepnoBaHue Bupyca
renatuta C, pe3ynbTaTbl KOTOPOro HblIM MonoOXe-
Hbl B OCHOBY pa3paboTtku JI[1 npsMoro npoTuso-
BMpYCHOro aencteuna [7]. Mcnonb3oBaHMe Takmux
npenapaTtoB, BHeapeHHbIX B 2010-x, no3sonunno
K HacToslweMy BpeMeHU AoBecTM 3PheKTUBHOCTD
NleyeHusl, Bblpa)kaeMylo B KOJIMYECTBE MaLMEH-
TOB, AOCTUTUMX YCTOMYMBOrO BMPYCHOrO OTBETA
(HeobHapyxeHus Bupyca B KpoBM yepe3 24 He-
fenn nocne npoBefeHHON MNPOTUBOBUPYCHOW
Tepanuu), npaktuyeckn no 100%, Toraa kak nep-
Bble cxeMbl neyeHuns renatuta C Ha OCHOBE UHTEp-
depoHa, npuMeHseMble ¢ cepeauHbl 1990-x, bbin
3dpdekTnBHLI He bonee yem y 6-30% naumeHTOB
(puc. 1) [8].

AHTUMpeTpoBMpYyCHag Tepanusa no3sonuna Kk 2022 r.
CHU3UTb CMepTHOCTb 0T BUY-uHdekumnn Ha 69%
€ 2004 r. (bonee yem 2 MSIH cMepTeli B roa)’.

Ewe opHuM apkuMm npumepom 3dPEKTUBHOCTH
npuMeHeHns MHHOBaLMOHHbIX JIT aBnawTCca pea-
kue 3aboneBaHus, M, B YACTHOCTW, CMMHaNbHAA
MblweyHas atpodua (CMA) — xu3Heyrpoxatowee
BpOX/JEeHHOe 3aboneBaHuWe, xapakTepuayllieecs
NopaXKeHWeM U rnbenblo ABUraTeNbHbIX HEPOHOB,
4TO NPOSIBNAETCS HapacTalLLen MbllleyHown cnabo-
CTbI0 M NpU TsKenbix GopMax NpuUBOAUT K rnbenu
M3-3a AbIXaTeNbHOM HEefO0CTaTOYHOCTU B TEYEHUe
nepBbixX neT XusHu. NepsbiM opdaHHbIM JIT1, pas-
paboTaHHbIM ansg nevyeHnss CMA u ogobpeHHbIM

4 Gottrfied J. History repeating? Avoiding a return to the pre-antibiotic age. https://dash.harvard.edu/handle/1/8889467
5 Jansen C, Amesz B. Vintura. Innovation for sustainable cancer care. Vintura; 2023.
¢ Global Oncology Trends 2022: Outlook to 2026. IQVIA Institute for Human Data Science; 2022.

7 Global HIV & AIDS statistics — Fact sheet. UNAIDS. https:

www.unaids.org/en/resources/fact-sheet
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Puc. 1. 3son0yus npomugosupycHoli ¢papmakomepanuu 6 nedeHuu eenamuma C (no daHHeiM [8]). HuxHuUe u 8epxHue 2paHuysl npsmo-

Y20/IbHUKOB 0Mpa}aom uandsoH 3ggexmusHocmu mepanuu

Fig. 1. Evolution of hepatitis C antiviral therapy (according to [8]). The upper and lower sides of the boxes show treatment efficacy ranges

K npumeHeHuto B 2016 1.8, 6bIn reHoTepaneBTu-
YeCKMM npenapaTt HYCMHepCeH, NpeaCcTaABNSIOWNA
Cc060M aHTUCMbICNIOBOM ONIMFOHYKNEOTUL, BO34EN-
CTBYHOLWMIA HaA TreH BbDKMBAEMOCTM MOTOHENPO-
HOB-2, W, TAKUM 006Pa30M, OTHOCSLLUMICS K FTEHHOM
Tepanuu. [laHHble peanbHOM KAMHMYECKOW npak-
TMKM MOKA3bIBAKOT, YTO HYCMHEPCEH CTAaTUCTUYECKM
3HaYMMO YBENIMYU/ BbIXKMBAEMOCTb Yy MALMEHTOB
[9, 10]. Bcnepn 3a HycuHepceHoM Bbin 3aperucTpum-
poBaH ele pag opdaHHbix 1M1, B TOM ymucne oauH
u3 nepsbix JIM, KOPPEKTUPYKOLWNX FEHHble Hapy-
LIEHUA, — OHACceMHoreHa abenapBoBek®, KOTOPbIN
TEOpeTMYeCckM WMMeeT BO3MOXHOCTb W3Nne4nBaTb
3aboneBaHusa 6narofaps 3aMelleHnto nedeKTHbIX
reHOB WX NpPaBWU/bHbIMU MOCAEA0BATENbHOCTAMM.
OpHako 3aaBnATb O peanbHOM 3POEKTUBHOCTH
3TOro MHHoBaumoHHoro JIM, paBHO Kak M N06bIX
APYrMX UHHOBALMI, MOXXHO ByLeT TONbKO C TEYEHMU-
€M BPEMEHMU, KOrAa HAaKoNUTCA AOCTaTOYHbINA ONbIT
€ro NpuUMeHeHMs.

[ToHMMaHMEe LEHHOCTUM WHHOBALUMOHHbLIX JII1 Ha-
XOAMT CBOE OTpaxeHue M B 0coboM noaxope
K WX perucTpauuu perynsatopHbiMM  OpraHamu:

BO MHOMMX CTpaHax AN MpOPbIBHbIX MHHOBA-
LW, OTKPbIBAKOLWMX HOBYH BO3MOXHOCTb B Neve-
HMM MAUMEHTOB U pellarlimMx npobneMy mx Hey-
[LOBIETBOPEHHON NOTpebHOCTU B 3(DPEKTUBHOW

Tepanuu, npegycMaTpuBaloTcs ocobble npoueny-

pbl peructpaummn. Tak, FDA pazpaboTtano 4 onuuu

AN noaobHbIX cnyyaes:

e [Ipuopumemnsbili 0630p (Priority review) npeg-
nonaraet YCKOpeHHbI (po 6 Mec., TOrAa
KaK B Ciyyae cTaHpapTHoM npouenypbl 10 mec.)
npeaBapuTeNbHbIM aHanu3 npenocTaBiIeMon
areHTcTBY MHGopmaumuu o JIM.

e YckopeHHas peaucmpayusi (Accelerated appro-
val) 3aknyaeTcs B BO3MOXHOCTU MONYYEHUS
(BpeMeHHON) peructpaumm JIIT Ha OCHOBaHWM
NMPOMEXYTOYHbIX [AaHHbIX N0  3hdeKTUBHO-
CTU MAN oueHKM 3PPEKTUBHOCTM Ha OCHOBE
CypporaTHbix Touek. [lonyyeHue yCcKOpeHHOM
pernctpauum JIl1 He cCHUMaeT ¢ NpoM3BOAMTENS
o6s3aHHOCTM no npepocTaBnenunto FDA non-
HoLeHHOro pocbe Ha Il ¢ yyeTom pesynbTaToB
pernctpaumoHHbix KW. B cnyyae ecnm duHanb-
Hble AaHHble N0 3PHEKTUBHOCTU He OTBEYarT

& Spinraza (nusinersen) Centerwatch. https://www.centerwatch.com/directories/1067-fda-approved-drugs/listing/4207-spinraza-

nusinersen
9 Zolgensma (onasemnogene abeparvovec-xioi). Centerwatch.
drugs/listing/4522-zolgensma-onasemnogene-abeparvovec-xioi

https://www.centerwatch.com/directories/1067-fda-approved-

10 Fast track, breakthrough therapy, accelerated approval, priority review. FDA. https:/www.fda.gov/patients/learn-about-drug-
and-device-approvals/fast-track-breakthrough-therapy-accelerated-approval-priority-review

Emergency use authorization. FDA. https:/www.fda.gov/emergency-preparedness-and-response/mcm-legal-regulatory-and-

policy-framework/emergency-use-authorization

BepomMocTu Hay4yHoro ueHTpa akcnepTu3bl CpeacTB MEAULMHCKOTO NPUMEHEHMS.
PerynatopHble uccnenoBaHus u 3kCnepTu3a nekapCcTBeHHbIX cpeacTs. 2024. T. 14, N2 1
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npenbsBnseMbiM TpeboBaHUAM, perncrpauus,
nosy4yeHHas no AaHHOM npoueaype, OT3bIBAETCA.
MNocnefHee He ABNAETCS YEM-TO UCKIHOUMUTENb-
HbIM: 32 BpeMS [eNCTBUS YCKOPEHHOW perucrpa-
LUMKU Yy Heckonbkux pecstkoB JIM, npoweplmnx
no LaHHOW npoueaype, pernctpaums beina oTo-
3BaHa' [11]. Yawe Bcero oT3biBaeTCcs perucrpa-
uma JIM no otaenbHbIM nokasaHusM. CpenHee
BPEMS OT3blBa perucrpaumu B Ciyyae yCTaHOB-
NeHHon HepocTatoyHon 3ddekTuHocTM [,
MOMyYMBLLErO paspelleHne Ha BpeMeHHoe 00-
palleHne Ha pbiHKe Mo npoueaype YCKOpeHHOM
perncTpaumm, CocTaBnsieT okoso 4 net'2,

*  Yckopernubili nyms (Fast track) u nokasaHue
lpopsbigHoli mepanuu (Breakthrough therapy)
BeefdeHbl gng Jl, koTopble MMEKT MNOTEHLUM-
an anga pewexHus npobnembl HeyaoBNETBO-
pPEHHOM MeaMLUMHCKOW noTpebHOCTM Ang na-
LMEHTOB, OTHOCATCSA K >XM3Hecnacawowmm I
“nu 06NafakoT 3HAYMTENbHBIM MPENMYLLECTBOM
Haj cyuwecTByllWen Tepanuei B nnaHe 3b-
($eKTUBHOCTM M 6e30MacHOCTU NeYeHus Tsxe-
NblX 3aboneBaHWi, OTKPbIBass BO3MOXHOCTb
JIN npoiTn no BbileyKasaHHbIM npoueaypam
npuopuTeTHOro 0630pa M YCKOpPEHHOM peru-
cTpauun. Npu 3TOM ANg NOAyYEHUS NOKa3aHUS
NPOpPbIBHOM Tepanuu NPOWM3BOAWUTENb A0SXKEH
npepocTtaButb FDA npepBaputenbHble pe-
3ynbTaThl N0 3GPEKTUBHOCTM M BE30NacCHOCTH,
[OKa3blBalOLWME NPEBOCXOACTBO MOAABAEMOrO
Ha peructpaumio JIM Hag cyLwecTBYOWMMHK anb-
TepHaTMBaMu, TOTAA Kak Mpoueaypa YCKOpeH-
HOrO NMYyTW Takoro TpPe6OBaHUA HE COLEPXKMUT.

Bce nepeuncneHHble onumu 9BASOTCS PYTUHHBIMU
npouenypamu n npuMmensotca K JIM, cooTBeTcTBy-
IOWMM onpepeneHHbiM Kputepuam. [Ing aKCTpeH-
HbIX C/lyYyaeB npepsaraeTcs OTAe/NbHas npoueny-
pa (Hanpumep, Kak B C/ly4yae C KOPOHABWUPYCHOM
nHdekunen): paspeweHue 015 IKCMPEHHO20 UC
nons3osaHus (Emergency use authorisation) JII1
6e3 perucTpauuu UM He NO 3aperucTpUpoBaHHO-
MY NOKa3aHuio.

B pamMkax o06CyXAeHWS LEHHOCTM MHHOBALMIA
HeNb3s He OTMEeTWUTb TEHAEHUMIO K ee Bonee Lwu-
pOKOMY W rNy60OKOMY MOHWMMAHUKIO Ha MOCTperu-
CTPaUMOHHOM 3Tane, 4YTO CTAHOBMTCS 0CODeH-
HO BaXHO KaK [ANis MPOPbIBHbIX MHHOBALMOHHbIX
JIM, xapakTepu3ywWMXCs HeonpeneneHHOCTbH
B [oOKasatenbHoW 6ase, Tak WM AN WMHHOBALMW,

HanpaB/ieHHbIX HA IeYEHME MALMEHTOB Ha TAXKEIbIX
CTafmax 3aboneBaHuii B Ka4ecTBe MO3AHUX NTUHUIA
Tepanuu, cama npupofa KOoTopbiX NojpasymeBaeT
CHUXAKOWMIACA TrpafueHT pobaBneHHoW 3ddek-
TMBHOCTU [12]'%. MpuMepoOM Takoro MysbTUKpUTE-
pUanbHOro NOAX0Aa K onpeaeneHuto LeHHOCTU UH-
HoBaUMOHHbIX JIMT aBnseTcs yueT pakTopa TAXKECTH
3aboneBaHus kak Gaktopa, npefonpenensolero
MHHOBALUMOHHbIM noTeHuman JIMN npu npuHATUM
peLieHnii 0 BO3MELLEHUM ero CTOMMOCTU CuUCTe-
MoV 3apaBooxpaHeHus [13]. B oHkonoruu Tepanua
cnaceHus MoxeT A06aBNATb MWL HEAENUN XKU3BHMU,
Torga kak anga Jil nepBoi AMHUKM Tepanuu SAHHbINA
nokasaTeNlb UCUUCNFeTCS MecauaMu U axe roga-
mMu. BMecTe C TeM Ang NauMeHTOB B TSXKENOM CO-
CTOSAHUM 3TO MOXET ObITb O4YEHb BaXHO, YTO 0b6OC-
HOBbIBAaeT HEOOXOAMMOCTb PACLIMPEHUS MOHATUNA
LEHHOCTM TAKMX MHHOBaLMMK. Tak, Npu NPUHATUM
peweHnit 0 BO3MELEHUM CMCTEMOWN 34paBOOXpa-
HeHUsi AN9 NaUMEeHTOB 3aTpaT Ha MHHOBALMOHHbIE
JIM npepnaraeTtcs yunTbiBaTb TaKMe KPUTEPUU, KaK:
KUEHHOCTb Haaexabl» (BeposATHOCTb Toro, uto JIM
oKaxeTca 3PDEKTUBHbIM AN KOHKPETHOro nauu-
€HTA) UK «LUEHHOCTb AOCTYMHOM Tepanum», KOTO-
pas oTpa)kaeT GakT BO3MOXHOCTU ANS MALMEHT],
MOAYyYaloLWero CyweCcTBYIOWYH WMHHOBALMOHHYIO
Tepanui, AOXUTb A0 pa3paboTku 6onee s3dpdek-
TmBHbIX JIM [12]. Mpu 3tom Heobxooumo 3ako-
HoZLaTeNbHOE YCTAaHOBNEHUE YETKUX KpUTEpPUEB
«Tepanuu CnaceHus» WIM «Tepanuu NocnegHero
WaHca», KOTOpble B HacToslee BpemMs B HauUMoO-
HanbHOM 3akoHopaTtenbcTBe Poccun u EASC ot-
CYTCTBYIOT.

B paBHOI cTeneHu BaXKeH KOMMIEKCHbIM MOAXOZ
K onpefeneHuo LEeHHOCTUM WMHHOBAUMOHHbIX JIT,
NpeAHa3HaYeHHbIX N9 NeYeHUs XPOHUYECKUX 3a-
6oneaHui. B Tepanuu xpoHnyeckmnx 3abonesBaHuii
KPUTMYECKOE 3HAYeHWe AN AOCTUXEHUS Lenei
neyeHns npuobpeTaeT NPUBEPXKEHHOCTb NaLMeH-
TOB MpueMy HasHauveHHbix JIM1. Tak, ycTaHOBNEHO,
YTO BbICOKAs MPUBEPXKEHHOCTb MAaLMEHTOB neve-
HUI0O COMPOBOXAAETCS CHWXEeHWeM 3aTpaTt cucTe-
Mbl 34paBOOXpaHeHUs, Hanpumep, Ha 29% ong ru-
nepxonuctepuHeMuu, 27% ang caxapHoro guabera,
9% BNa XpPOHWYECKON CepaeyvyHOM HefoCTaTOYHO-
cT1, 7% nng apTepuanbHon runepteHsumn [13-18].
CnoxHo nepeoueHUTb KOMMMAEHTHOCTb Ha3Ha-
YeHHOM Tepanuu u npu nevyeHnn BUY-uHdpekuum,
Korga HapyweHue pacnopsgka npuema JM moxeT
MPpMBECTM K HEOBXOANMOCTH CMEHbI Tepanuu [19].

*Withdrawn | Cancer Accelerated Approvals. FDA. https://www.fda.gov/drugs/resources-information-approved-drugs/withdrawn-

cancer-accelerated-approvals

12 Stark K. It takes the FDA 46 months to withdraw a failed drug with accelerated approval. https://ldi.upenn.edu/our-work
research-updates/it-takes-the-fda-46-months-to-withdraw-a-failed-drug-with-accelerated-approval

3 Cong Z. Value of pharmaceutical innovation. The access effects, diffusion process and health effects of new drugs. 2009.

https://www.rand.org/pubs/rgs_dissertations/RGSD242.html
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MHHOoBauMOHHbIe JIM xapakTepusyTcs He TONbKO
LLeHHOCTbIO, HO M pa3HOCTOPOHHUM 3KOHOMMYE-
ckuM 3 dekTom [20], KOTOPbLIM, C OAHOM CTOPO-
Hbl, NPOSIBNSETCS MO3UTUBHO, TaK Kak pa3paboTka
“ BbiNycK HOBbIX JIMT OTpaxkalT MPOAYKTUBHOCTb
n obecneuynBaloT LanbHenwee pas3sutve dapMa-
LLeBTUYECKON OTpac/iv 3KOHOMUKM U 3IKOHOMMKM
B LenoM. [1py 3TOM MHHOBALMM YBENMYMBAIOT NPO-
[OMKUTENBHOCTb M KayeCTBO >KM3HM U, CHMXKAA
6pemsi 3aboneBaHMit, ONOCPEAOBAHHO MOBbIWAKT
npousBoauTenbHoCcTb Tpyaa. C Apyroi CTOpOHBLI,
pacTyuias CTOMMOCTb pa3paboTkyM CaMUX MHHOBA-
LMOHHBIX JIT 1 B UTOre Ux LieHa CTaHOBATCS PUCKOM
[OCTYNMHOCTU MHHOBALMM ANS NALUEHTOB.

PeTpocnekTuBHbI 0630p 3aperMcTpupoBaHHbIX
npenenbHbIX OTAYCKHbIX LEH Ha MHHOBALMOHHbIE
JIM pasHbix neT HarnsiAHO AEMOHCTpUPYET TPeHL
pocTa MX CTOMMOCTW, KapAWHANbHO MOMEHSB
Hawe mMoHMMaHue poporoctoawen Tepanuu. JM
Ha OCHOBE MOHOKJIOHA/IbHbIX aHTUTEN U UHTMBUTO-
pOB TMPO3UHKMHA3, PaKTUYECKMU OTKPbIBLIKNE 3Py
CTPaTUOULMPOBAHHOMW MeAUUMHbI M TapreTHoM
Tepanuu B OHKoJIOrMKM — BeBaum3ymab, TpacTysy-
Mab M MMATMHMO, XapaKTepu30BaNUCb B Hadasne
2010-x ueHon ynakoeku B npegenax 100 Toic. py6.,
a KypCOBOM CTOMMOCTbIO B npegenax 2 MiaH pyb.
[21-23]. MNocnepoBaBWwuii 33 3TUM UHTEHCUBHbIV
BbIX0L4 opdaHHbix JIM 3acTtaBun no-HOBOMY MoO-
CMOTpPeTb Ha BO3MOXHYK CTOMMOCTb MHHOBALM-
OHHbIX JIM. Tak, ropoBas CTOMMOCTb 3KYnM3yMa-
6a pocturana noutu 26 mnH pyb6. [24], a cerogHs
3a cyet cpeactB poHaa «Kpyr pobpa» ans Hyxna
NauMEHTOB CO CMMHANIBHOM MbIlEYHON aTpoduen
3akynaetcs JI[1 reHHOM Tepanuu OHACEMHOreHa
abenapBoBeK, CTOMMOCTb KypCa JIeY4EeHUs KOTO-
poro pocturaeT 95 mnH py6. B pacyeTe Ha O4HO-
ro naumenTa'*. CambiM xe goporum JIM B Mupe
Nno COCTOSHMIO Ha MioHb 2023 1. aBnanca opdax-
HbIM MpenapaT reHHOW Tepanuu, npegHa3HayeH-
Hbli ong nevyeHmsa remodunuu B, 3TpaHakoreH
[e3anapBoBek, CTOMMOCTb JleYeHUss KOTOpbIM A0-
cturana 3,5 maH ponnapos CLUA B pacyeTe Ha oa-
HOro maumeHTa'®.

Henb3ga He noayepkHyTb TOT (akT, 4TO ABa MO-
cnepgHux ynetpagoporux JII oTHOCATCA K FeHHOo-
TepaneBTMYECKMM npenapaTtaM, KypC JeyeHus

KOTOPbIMU COCTOUT U3 OAHOM UHBbeKLMKn. C yyeTom
ManoM YMCAEHHOCTM MALMEHTOB C YKa3aHHbIMU
pefkumMu 3aboneBaHMSMU KOMMAHUWU-NPOU3BOAU-
TENU YCTaHABMMBAKT YPE3MEPHO BbICOKME LIEHBI
Ha CBOM nNpOAyKTbl, 4TOBbl BO3MeCTUTb 3aTpa-
YyeHHble Npu mx paspaboTtke cpenctea. CpepHsas
CTOMMOCTb paspaboTku Hoeoro JI ¢ yyeToM 3Ko-
HOMUYECKUX MOTEPb, 3aTPAYEHHbIX Ha WU3y4vyeHue
npenapaToB-KaHAWAATOB, OTKNOHEHHbIX B MpoLec-
ce co3paHusg, B 2022 r. oueHnBanacb B 2,3 MapAa
ponnapoe CLUA® (torpa kak 20 net Hasap 3Ta
CyMMa coCTaBnsfna He 6onee 1 mapa Lonnapos
CLUA [25]), a B kpaWHux cnyyasx — go 4,5 mnpa
ponnapos CLWA [26], npu 3TOM cpok pa3paboTku
Hosoro JIMN MoxeT npeBbiwatb 10 neT. BeposTHOCTb
ycnexa npu paspabotke JIM He npeBbiwaet 5%:
Tak, 13 146 npenapaToB-KaHAMAATOB [AN9 neve-
HUs 6onesHn Anburerimepa, paspabaTbiBaeMbix
B nepuog ¢ 1998 no 2017 r., pernctpaumto nony-
yunm Tonbko 4 JIMY. CuntaeTcs, YTO 4O NOMOBUHBI
BCEX 3aTpaT Ha co3paHue Hosoro JIM npuxoauntca
Ha npoBeaeHue KM u bonbwe 1/5 — Ha npouenypy
perncTtpauuu, Npu 3TOM BEPOATHOCTb AOCTUTHYTb
BO3BpaTa MHBECTUUMI cocTaBnseT okono 30%!?8.
Pacxopbl Ha pa3paboTKy ieKapCTBEHHbIX Npenapa-
ToB B Mupe B 2023 1. MOryT BOCTUrHYTb 240 mMnppg
ponnapos CLUAY,

OpHako BCe 3TO He ONpaBAbIBAET TEHAEHUMU K PO-
CTY CTOMMOCTWM MHHOBaLMOHHbIX JIMT 1 He pewaeT
npobnembl CnpaBefMBOCTM LEH, YCTaHaBNMBae-
MbIX MPOU3BOAUTENSAMM HA CBOM NPOAYKTbI, a 3as1B-
JleHus1 0 HeobxoamMmocTn nx bonee ctpororo o6o-
CHOBaHuA He yTuxawT [27, 28]. MpuunHON Takmx
LUCKYCCUIA SIBNSIETCS CTPEMUTESNbHbIA POCT LEeH
Ha HoBble JI[1, 32 KOTOpbIM He NocrneBaeT yBeanye-
HMe (PUHAHCMPOBAHUS CUCTEM 34pPABOOXPAHEHMS
B MUpe, B CBA3M C YEM BO3HMKAET Yrpo3a CHuxe-
HWMS AOCTYMHOCTU MHHOBAUMOHHbLIX JIM ons naum-
eHTOoB. Kak cnencteue, 3To NpuMBOAMT, HanpuMmep,
K MOSIBIEHUIO TaKOro TEPMUHA, KaK «PUHAHCOBas
ToKcuuHocTb J1M» [29, 30], koTopbIM NnogpasyMmeBsa-
€T BbIHYXAEHHYI0 HEOOX0AMMOCTb AN NaLMeHTa
M ero cembu OMNIAYMBATHL LOPOrOCTOALEE NEYEHUE
(npexxae Bcero B OHKOIOrMK) 33 CBOM CYeT, YTO He-
peako NpUMBOAMT TakMe CEMbM K BAHKPOTCTBY U pa-
30peHMuIo.

* Mpoxopuyk C. ®KY Munzapasa 3akynut 3oareHcMy ans «Kpyra gobpax» no cHuxeHHow uexe. Vademecum. 22.12.2023. https://vade-
mec.ru/news/2022/12/29/fku-minzdrava-zakupit-zolgensmu-dlya-kruga-dobra-po-snizhennoy-tsene-/?ysclid=Llbhfhrsj2426061778

5 Corona A. Most expensive prescription drugs in 2023. Pharma manufacturing. https:/www.pharmamanufacturing.com
development/drug-approvals/article/33006956/most-expensive-drugs

16 Deloitte. https://www2.deloitte.com/us/en/pages/about-deloitte/articles/press-releases/deloittes-thirteenth-annual-pharmaceu-

tical-innovation-report-pharma-r-and-d-return-on-investment-falls-in-post-pandemic-market.html

7 Researching Alzheimer’s medicines: Setbacks and stepping stones. PHRMA; 2018
8 The pharmaceutical industry and global health. Facts and figures 2021. IFPMA. 2022.
¥ Leading 15 pharmaceutical companies worldwide by size of R&D pipeline as of 2023. Statista. https://www.statista.com/statis-

tics/791306/top-pharma-companies-by-randd-pipeline-size
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dakTOpBHl, Onpeseasamolie

VMHHOBAIIVMIOHHBIN MOTEeHIIAJI

HemanoBaxHbIM acnekTom npu 0630pe MHHOBALMU-
OHHbIX JI[1 siBNgeTcs MX HepaBHOMEpPHOe pacnpe-
feneHve Mexay pas/MyHbIMU HO30/10rMYECKUMM
obnactamu [31]. [eiACTBUTENbHO, HA NPOTAXEHUU
nocnenHen yetseptu XX Beka M MO HacToswee
BPEMS OTYET/IMBO BbISIBASIOTCS rpynnbl 3abonesa-
HWWA, ONS neyYeHus KoTopbix dapmaueBTUyYeckune
KOMMaHWM aKTMBHO pa3pabaTtbiBaldT M BbIBOAST
Ha rnobanbHbl pbiHOK HoBble JIM. K TakMM Ho30-
NIOTMYECKMM HamMpaBieHUSM OTHOCATCS, B MEPBYIO
ouyepenb, OHKO/IOTMS M OHKOreMaTonorus, peakue
3ab0neBaHusl, peBMATONOMUSA, CaxapHbld Auaber,
oTAenbHble MHdEKUMOHHble 3abonesaHus (CMAA,
renatut C), OXMOAeTCa BbIXOA LENOoro paga WH-
HOBAUMOHHbIX JI gna nevyeHus pasnunyHbix Gopm
neMeHumm n 6onesHun Anburenmepa. C gpyroi cTo-
POHbI, TAaKMe COLMANIbHO 3HAYMMbIE HanpaBlieHUs,
KaK NeyeHue cepaeyHo-coCyanCTbIX U UHPEKLMOH-
HbiIX GakTepuanbHbiX 3aboneBaHWi, WUCNbITbIBAOT
BbIPaXXeHHY0 HexBaTKy (apMaLeBTUYEeCKMX MHHO-
Bauwmm [32-35].

CywecTBylowas aucnponopuus 9BAsSeTcs cnepn-
CTBMEM [eincTBylolwen mopenn paspabotku JM,
Korga KoMnaHus ctpemutcs paspabateisate JIM1
B NepByl oyepeb AN1S CaMbIX «aKTYyaNbHbIX» HO-
30/10rM4YeCcKnX 0bnacTen, XxapakTepm3yLWwmnXCs Bbl-
COKOW BEPOSITHOCTbIO AOCTUXEHUS KOMMEPYECKOTO
ycnexa. MNpu 3ToM hakTop «akTyanbHOCTb» HECMOT-
ps Ha TO, YTO, KaK MpaBMno, aCCOLUUMMPOBAH C BOC-
npustTMem obwecTBa COLMANbHO-3KOHOMUYECKOM
3HAYMMOCTU, HAKTOPA THXKECTU U XKU3HEYTrPOoXKato-
wero cratyca 3aboneBaHus, MOXeT He BCeraa Kop-
penupoBaTtb C UCTUHHBIMU BbI30BaMM 34paBOOXpa-
HeHuto. lMoaTBepXAeHWEM 3TOMY MOTyT SIBAATLCS
[aHHble, MpeACcTaBAeHHbIe B CieAylowem pasaene
HacToswen nybnuMkaumm, KOTOpble CBUAETENb-
CTBYHIOT, YTO N0 06bEMY NMPOAYKTOB B FN0O6ANbHOM
namnaarHe NoOKasaHMe «JieYeHne KOPOHABUPYCHOM
nHdeKLMU» HaXoOWUTCS Ha LIeCTOM MecTe, a ec/iu
K HeMy no6aBuTb paspabaTtbiBaemsle JIM ans npo-
dunakTnkn COVID-19 n neveHns ero oCNOXHEHUN,
TO 3TO MHTerpanbHOe Moka3aHue 3aiMeT nepsoe
MecTo. HecMoTps Ha TO YTO MUpP NaHAEMUIO KOPO-
HaBUPYCHOM MHeEKUMKU yxe npowen, ee 3ddekT
NpoAo/MmKaeTCs A0 CUX NOP.

Takum 06pasoM, WMHHOBALMOHHbLIA NOTEHUMan
HO30/10rMYeCKOro HarnpaB/ieHUs 3aBUCUT KaK OT OT-
HoweHns obuwecTtBa K npobneme, koTopas npea-
CTaBNgeTCcs BbI3BaHHOM 3aboneBaHueM (U, COOT-

BETCTBEHHO, FOTOBHOCTM CUMCTEMbI 3 paBOOXpaHe-
HWMS OMNAYMBATb MHHOBALMIO), TaK U OT COXKHOCTU
pa3paboTKn MHHOBALMM [N KOHKpEeTHoro 3abo-
NleBaHNS (TEXHONOTMYECKUI aCMekT), KoMMmepye-
CKOM NpUBNEKaTeNbHOCTM HO30/10rMK (HanpuMmep,
YMCNEHHOCTU MNAUMEHTOB C AAHHOM HO30/0rMen,
KOHKYPEHTHOrO OKpPYXeHMusl, CTOMMOCTW npoBe-
nennsa KW) u ctumynupylowmx mep OT peryns-
TopoB. [lpy 3TOM nocnegHui U3 MNepeyYnCneH-
HbIX aKTOPOB MOXEeT CbirpaTh peLaroLwyo ponb,
4YTO MOATBEPXKAAET NpuMep peakunx 3abonesaHui:
n3obunuio opdanHsix JIM, HabnwgaeMbix B HACTo-
Allee BpeMms, Mbl 0053aHbl AecatTuneTusam paboTbl
no ¢GOpMUPOBAHUIO KOMMNEKCA CTUMYNUPYHOLLUX
Mep CO CTOPOHbI perynatopHbix opraHos CLUA un EC,
HanpuMep TakuX, Kak yBesM4eHne CPOKOB IKCKJIHO-
3MBHOCTM (MNAaTEHTHOM 3aLMTbl), YCKOPEHHbIE MpPO-
Leaypbl perucrtpaummu, AUCKOHT AN perncrpauu-
OHHbIX cbopoB u T.M. [36, 37]. B HacToswee Bpema
aKTMBHO 0bcyxaaeTcs HeobXoAMMOCTb BBEAEHUS
CTUMYAUPYIOLLMX Mep Ans pa3paboTku aHTMbakTe-
puanbHbix JIM [38].

CxkaHMpOBaHVe T'OPU30HTOB

O6wasa xapakTepucTHKa robanbHOro
¢apmaueBTMUECKOro nainaainHa

B ¢dopmupoBaHun rnobanbHOro dapmauesTuye-
CKOro nmamnnarHa Ha Havano 2023 r. yyacTBOBanNo
cBbllwe 5,2 TbiC. dapmaueBTUYECKMX M bBuoTex-
HONOrMYyeckMx KomnaHui. lpu 3TOM B TeuyeHue
nocnenHunx 13 neT COXpaHAeTCs TPEHA Ha CHUXe-
HWe [OoAW BKnafa KpynHbix dapMaueBTUYeCKnX
KOMNaHMiA B MMPOBOW MalnnalH 3a cyeT pocTa
yncna um 3pdeKTMBHOCTM paboTbl CTapTanoB U He-
60/bLWMX KOMMNAHUI C COBCTBEHHBIM MANNNANHOM
u3 1-2 npoaykToB?.

Mo coctosHuMoo Ha Maik 2023 r. B Mupe Ha pas-
JIMYHBIX CTagusax pa3paboTku Haxoamnocb Honee
21 TbIC. noTeHuManbHbix JIM. N3 Hux cBbiwe 11 Tbic.
06bEKTOB NPOXOAMAU [OKNMHUYECKUI 3Tan paspa-
60TKH, 419 CBbIlWeE 6 ThIC. NPENapaTOB-KaHAUAATOB
nposoasatcsa KW | u Il ga3bl, 6onee 1,2 Thic. npoayk-
ToB 66171 foBepeHbl fo Il dpasel KW, Ha npepperu-
CTPaLMOHHOW CTyneHn Haxopgunocb 250 u B npo-
uecce peructpaumm — 140 npoaykTtoB (puc. 2).
MNpenBapuTenbHble OLEHKM NokKasanu, uto B 2023 r.
B MMpe 6blJ10 BbIBEAEHO Ha pbIHOK 6onee 1,2 ThiC.
JIN. PeTpocnekTMBHbIM aHanM3 MoKasan nocTo-
SAHHbIM pocT rnobanbHoro @apMaLeBTUYECKOrO
nannniaHa Ha NpoTsXKeHUM nocnegHux 15 net?t,

% Pharma R&D Annual Review 2023. Citeline Clinical. https://pages.pharmaintelligence.informa.com/LDG_R-D_Review_2023

Jung EH, Engelberg A, Kesselheim AS. Do large pharma companies provide drug development innovation? Our analysis says no.

Stat. https:

www.statnews.com/2019/12/10/large-pharma-companies-provide-little-new-drug-development-innovation

2 Pharma R&D Annual Review 2023. Citeline Clinical. https:/pages.pharmaintelligence.informa.com/LDG_R-D_Review_2023
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19 1% ® [loknuHKYeckue uccnenosanus / Preclinical studies

6%

® KnuHuyeckune uccneposanus | dasel / Clinical trials, phase |
Knununueckue nccneposanus Il daswl / Clinical trials, phase 11
® Knununueckue uccneposanus Il dasel / Clinical trials, phase 111
@ [lpepperncTpaunoHHbiit 31an / Pre-authorisation phase
® JTan peructpaumuu / Authorisation phase
JNonu / Launch
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Puc. 2. PacnpedeneHue 2106a1bH020 ¢papmauesmuyeckozo nalinnaliHa no cmaousm pazpabomku

Fig. 2. Global pharmaceutical pipeline distribution by development phase

3% 3%

® Oxkonorus u oHkoremaronorus / Malignant neoplasms

4% ® Hesponorus / Neurological diseases

3aboneBaHus OpraHoOB MULLEBAPEHUS U HapyLleHUs obMeHa BelecTs /
Gastrointestinal diseases and metabolic disorders

©® UHdekumoHHble 3aboneBanns / Infectious diseases
@ 3aboneBaHMs CKeNIeTHO-MbIWeYHoro annapata / Musculoskeletal diseases
® VmmyHonorusa / Immunological diseases
3aboneBaHuns opraHoB YyBCTB / Sense organ diseases
Lepmatonorus / Skin diseases
3aboneBaHuns opraHoB AbIxaHus / Respiratory diseases
® CeppeyHo-cocyamcTble 3abonesanuns / Cardiovascular diseases
® [uHekonorusa u yponorus / Genitourinary diseases

©® bonesHu kpoBu M HapyLweHus ceepTbiBaemMocTu / Blood and clotting disorders
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Puc. 3. PacnpedeneHue 2106a1bH020 apmauesmuyeckozo nalinialiHa no Ho30102u4deckum obaacmsam

Fig. 3. Global pharmaceutical pipeline distribution by nosological group

MpakTuyecku nonoBMHa Bcero rnobanbHOro
nannnanHa (okono 8,5 Teic. NnponykToB) bBbINA CO-
CpefoTovyeHa B OHKOMOMMM M OHKOremaTosnoruu,
32 HMMM cnepoBanu Hesponorusa (3,5 Teic. npo-
[LYKTOB), N0 3 TbiC. NoTeHumanbHbix JIM pa3spaba-
TbiIBANOCb ANg Tepanuu 3aboneBaHW OpraHos
NULLEBApEHUS WU HapylleHui oOMeHa BeLlecTB
N UHPEKLMOHHBIX 3a60/1€BaHUM, 0KONO 2 TbIC. NPO-
[YKTOB NPUCYTCTBOBaNM B NaulnnaiHe Ttepanuu
3a60neBaHMin  CKeNeTHO-MbIWEeYHOro  annapara,
NpoOBOAMNIUCE UCCNeLO0BaHUS NpuMepHo no 1 Thic.
NPOAYKTOB B TakMX 061aCTAX, Kak MMMYHONOTUS,
fepmaronorus, 3abonesaHus OpraHoB 4yBCTB, Op-
raHoB [AbIXaHUs, CepAevYHO-CoCyaucTble 3abone-
BaHus (puc. 3). Mo cocTogHuo Ha 2022 r. B Mupe
pa3pabateiBanuce opdaHHble JII gna neuvenwms
700 pepkux 3abonesaHuit?2, npu 3ToM noutn 40%
U3 HUX — 3TO pa3fMyHblie GOpPMbl 3/10Ka4YEeCTBEHHbBIX
HoBOO6pa3oBaHuii. [lpouecc NonofHeHUs uucna

pefkux 3aboneBaHuit NOCPeACTBOM BblAeNieHNs
OoTAeNbHbIX GOPM U «MOLenen NauueHTOB» C OH-
Konoruyeckummn 3aboneBaHUs MM HanpsiMyr CBS-
3bIBAIOT C OEMCTBYHOLWEN B psae CTpaH NOAMTUKOM
no CTUMYAUPOBaHMIO (apMaLeBTUYECKMX NPOU3-
BoguTenen K pazpabotke opdaHHbix JIM, koTopas
0Ka3anacb HACTONbKO 3GPEKTUBHOW M NMpUBNEKa-
TeNbHOM ANS KOMNAHWK, YTO NPU BO3MOXHOCTH
OHM CTpeMATCA NOABECTM NOKa3aHMUa K NpuMeHe-
HUo pa3spabaTbiBaembix umu JII noa opdaHHbIN
ctatyc [39].

LeTtanu3unpys o0b63op pacnpeneneHus rnobasbHOro
nainnaiHa Mo HO30M0rMYECKMM HampasieHUsM,
NpeAcTaBNsSeTCS MHTEPECHbIM BbIAENUTb OTAENb-
Hble MOKa3aHus, No KOTOPbIM NpeanonaraeTcs npu-
MeHeHue paspabaTbiBaembix JIM. B cooTsBetcTBUM
C HO30J/I0MMYECKMM pacnpeaeneHmeM B MoKazaHMsaX
npeobnaganu pasnmMyHble GOPMbl OHKOTOrMUYECKUX
3aboneBaHuii: NMANPOBANM NO YMCNYy NpenapaTos

22 B faHHOM C/ly4ae yC/I0BUSl OTHECEeHWs 3aboneBaHus K peAKOMY — pacnpocTpaHeHHOCTb He 6onee yeM 1 Ha 2000 yen. HaceneHus

B EBpone unun 1 Ha 1600 yen. B CLUA.

BepomMocTu Hay4yHoro ueHTpa akcnepTu3bl CpeacTB MEAULMHCKOTO NPUMEHEHMS.
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® AutuTena / Antibodies
® KnetouHas Tepanusg / Cell therapy

PekoMbuHaHTHble 6enkun / Recombinant proteins
® [eHHas Tepanus Ha OCHOBe BMPYCHbIX BekTopoB / Viral-vector based gene therapies
® [lpyrune 6enku (He aHtutena) / Other proteins (non-antibodies)
® [lpenapaTbl Ha OCHOBe BUPYCHbIX YacTul, / Virus-particle products

HykneuHosble kucnotbl / Nucleic acids

MNentuabl / Peptides

[eHHas Tepanus Ha OCHOBe HEBUPYCHbIX BeKTOpoB / Gene therapy (non-viral vectors)
® PekoMbuHaHTHble nentuabl / Recombinant peptides
@ [lpyrue 6uoTtexHonormyeckue npenapartsl / Other biologics
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Puc. 4. PacnpedeneHue b6uono2uyeckux 1ekapcmeeHHslX npenapamos 8 2106a/16HoM papmayesmuyeckom nalinialive no munam

Fig. 4. Global biopharmaceutical pipeline distribution by product type

paK MOJIOYHOM Xenesbl, 33 HUM CJief0Ban HeMen-
KOKNeTOYHbIA paK Nerkoro, KoJIopeKkTanbHblM pak,
pak noaXenyaoyHon xenesbl. [aTyi0 nosuumio
no 4nMcny paspaboTok 3aHMMAnNo JieyeHMe KOpoHa-
BMPYCHOM MHEKUUK, 32 KOTOPOM pacnonaranucb
paK SIMYHWMKOB, pak Mo3ra, 6onesHb Anburenmepa,
pak npeacTaTenbHOM >xenesbl. M3 HeOHKoNornye-
CKMX MOKA3aHMM C LWMPOKUM NAMMNIANHOM MOXHO
BbIAENUTb TaKXXe caxapHbli anabet Il TMNa, peBMa-
TOMAHbIA apTpuT, 60ne3Hb MapKMHCOHA, ncopuas
M BPOHXMANBHYIO aCTMY.

Okono 8,5 TbiC. NpOAYKTOB OTHOCMAMUCH K BMONOMK-
yeckuM JM, nopaaka 11 Teic. — K NpoAyKTaMm Xu-
MWYECKOro CMHTe3a U okono 350 — k mpoayktam
XMBOTHOTO MAW PACTUTENBHOTO MPOUCXOXAEHMUS.
B pazpabotke 6uonornueckux JM 6onee 25% npu-
XOOMNOCb Ha aHTUTeNa, 22% — Ha KJeToYHble Tex-
Honorun, 10% — Ha pekoMBUHaHTHbIe 6enku, 9% —
Ha reHoTepaneBTUYECKME MpenapaTtbl Ha OCHOBE
BMPYCHbIX M HEBUPYCHbIX BEKTOPOB, B OCHOBE 6%
NnexaT BMpPYCHble 4acTuubl, 5% — HykneuHoBbie
KMCNOThbI (puc. 4).

Barnag Ha rnobanbHbit  dapMaueBTUYECKMI
nannnaiH B paspese nyTten BBegeHusa JIM noka-
3an, yto 6onee 60% paspabatbiBaembix JIM nme-
NI MHBEKLMOHHbLIA NyTb BBeAeHus, okono 30% —
nepopanbHbli, N0 3% WMHraNALUMOHHBIN U HOpMbI
0N MECTHOrO NpUMeHeHus, 2% — odTanbMonoru-
yeckue nekapcTBeHHble GopMbl 1 no 1% — TpaHc-
[epManbHbli NyTb BBEAEHUS U UMMNAHTDI.

CKaHMpOBaHMe FOPU30HTOB NO OTAE/IbHbIM
HanpaB/ieHUam

bone3Ho Anbyeeiimepa. PoCT nNpoOAONXKUTENbHO-
CTU >XW3HM HACeNeHuss 3a NOC/efHUe AecsaATU-
NneTus, OOCTUIHYTbIM He B NOCNEeHIO oyepenb
6narofaps uMHHOBauumoHHbIM JIM, U cnepyowmii
33 HMM pOCT 40U MOXMNOr0 HAcesieHMs NpUBOAST

K W3MEHEHWI0O KapTUHbl N06aNbHOro OHGpemeHu
6onesHu, akTyanusmpys 6opbby C TakMMu npo-
SABNEHUAMU, KaK LEeMEeHUMS, C LeNblo NpoaneHus
akTuBHoro ponronetus [40]. bonee Bcero pemen-
uMs pacnpocTpaHeHa npu 6onesHu Anbureimepa,
oxBaT 3aboneBaHNEM KOTOPOM COCTABASET OKONO
50 mnH yen Bo BceM mupe [41]. Ha Tekywwui mo-
MEHT He cywecTByeT 3dPeKTUBHOW Tepanun 6o-
ne3Hu Anburemepa, 4To BO MHOroM 006yC/IOBNEHO
HeyCTaHOBJIEHHOM Npupoaoi camoro 3abonesa-
Hus, 6onee TOro, cywecTByeT Nuwb Hebonbloe
konuyectso JIM, ncnonb3yembix NpeMMyLLEeCTBEH-
HO AN CMMNTOMAaTMYeCKOro neyvyeHus 3Toro 3a-
6oneBaHusa. Bce nepeuncneHHole ¢akTbl cdop-
MMPOBANN  BbIPAXEHHYK HEYL0BNETBOPEHHYIO
noTpebHoCTb B 3PHEKTUBHON Tepanum B faHHON
Hosonorun. B 2016 r. C.O. bauypuHsiM [42] npo-
BOAMNOCb CKaHMPOBAHWE TOPU3OHTOB JIeYEHMUS
6onesHn AnbureriMepa, 04HaKo Bbiweawune 3a no-
CcnepHue rodbl U 0XMAawLlwme BbiXo4a MHHOBALUK
M3MEHUNU NaHawadT BO3MOXHbIX AOCTYNHbIX J1T1
M BHOBb cAenanun BocTpeboBaHHbIM 0630p 3TOro
HanpasieHus.

[nobanbHbIM GapMaLeBTMYECKMI NaWnnaikH No no-
KasaHuto «bonesHb Anburerimepa» Ha 2023 r. 6bin
npeactasneH 141 npopykToMm, u3 KoTopbix 31 Ha-
xoounucek Ha | ¢ase KN, 87 — Ha Il dpase KW, a 36
npoxoauan KU Il da3bl [43]. B cBS3K € HeycTaHOB-
NleHHOl npupofol 3aboneBaHuss U MHoroobpaswu-
€M MaTodu3MON0rMYeCcKMX NPoLEeCCOB, BHOCALLMX
B Hero BKJiaA, pa3paboTaHa knaccudwukauumsa no-
TeHUManbHbiX MuweHen ana JIM npotmus Gones-
Hu Anburerimepa CADRO (Common Alzheimer’s
Disease Research Ontology), Bkntoyatowas cneny-
loLLMe OCHOBHbIE Tpynnbl BO34eNCTBUS HA: 06paso-
BaHWE OTNOXEHUN OeTa-amunounpa; Tay-6enku;
anureHeTuky 3aboneBaHusa (Npexne BCero pery-
naumio paboTbl reHOB, BbI3bIBAKLWMX MNPOLLECCHI
obpasoBaHung b6eta-amunounpa u tay-benkos [43]);
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BOCMasUTeNbHbIE NPOLECCH / ayTOMMMYHHbIE NPO-
Lecchl; MeTabonusm / 6Uo3HepreTUyeckme npouec-
Cbl; HEMpOTEHE3; PELENTOPbI K HEpOMeaMaTopaMm;
OKCUAATMBHbIN CTPECC; COCYAbl FO/IOBHOrO MO3ra;
NpoTeoCTas/NpoTEMHONATUM; CUHANTUYECKYH Mna-
CTUYHOCTb; UMPKALHbIE PUTMbI U L.

N3 36 npopmykToB (BKNOuYas cywecTsytowme JII
no HOBOMY MoKa3zaHui), npoxoauswmnx KU Il ¢asbl,
31% BO34EMCTBYIOT Ha peLenTopbl K HelMpoMeama-
TopaMm; MuleHbtlo ans 19% paspaboTtok sBnseTcs
obpa3oBaHue GeTa-amunoupa, 17% poMKHbI OKa-
3bIBaTb BAWSHWE HA CMHANTUYECKYI0 NNAaCTUYHOCTb,
no 8% — Ha OKCMAATMBHbLIA CTpecc M MmeTabo-
JIU3M UK 3HepreTMyeckme npouecchbl B HEMpOHax,
no 6% — Ha natoreHes yepes Tay-6enok M Bocna-
neHue, No 3% — Ha NpoOTeOCTa3 U UMpPKaLHble pUT-
Mbl [41]. 3aperucTpnpoBaHHble B NOC/iegHUe roabl
MHHOBaLMWOHHbIe JII, npuMeHsiowmecs nNpu neve-
HuM BonesHun AnbureriMepa, NpeacTaBfieHbl ABYMS
JIN: apykanymabom (8 2021 r. no npouenype ycko-
pEHHOM perucTpauuun) u nekaHemabom (B 2023 r.
no npoueaype YCKOpPeHHOM peructpaumm)?. Oba
JIMN npepoTtBpawatT obpasoBaHue beTa-amMmnona-
HbIX Bngwek, SBNASCb MOHOK/IOHANbHBIMKU aHTUTE-
NaMu T'YMaHU3UPOBAHHOIO MMMYHOIN06YAMHA ram-
ma-1 k 6eTa-amunongy. Takxe B 6mxkanwee Bpems
0XMAAeTCcs NononHeHue aaHHoro knacca M ewe
O[HMM MpenapaToM — JoHaHeMabom?,

Taknum obpa3oM, B Hepanekom nepcnekTUBe OXu-
[aeTcs CyUEeCTBEHHOE paclimupeHune apceHana Ml
ons nedyeHus 6onesHun AnburerimMepa.

leHHas, knemoyHaa u PHK-mepanus. TeHHas, kne-
ToyHasa u PHK-Tepanus BXxoaaT B MHHOBALMOHHBLIN
noTeHUMan nepCcoOHANM3UPOBAHHOW MEAMULMHDI.
B 2023 r. B Mupe B pa3paboTke HaxoaunoCb OKO-
no 3,9 TeiC. NpOAYKTOB MO AAHHOMY Hanpasfe-
HWIO, M3 KOTOPbIX HaMbONbLy LOAK 3aHMManu
Kanampatel B JIMN reHHow Tepanun — 54% (BkAto-
4yasg reHeTM4yeckM MOAMPUUMPOBAHHbIE  KneT-
ku, Takne kak CAR-T (Chimeric Antigen Receptor)
knetku), Ha PHK-npoaykTbl nmpuxoamnocb 0KONO
24%, a Ha npenapaTtbl KNeTo4yHoW Tepanuu (6e3
reHeTnyeckon mogudukaummn) — 22%. OTMeTUM,
4YTO B paMKax HacToswwero 063o0pa Mbl MCNOMb3yeEM
OaHHble U KNacCMPUKaALMIO aMepuKAHCKOro o6-
WecTBa reHHOM M KNeTo4yHon Tepanuu (American
Society of Gene & Cell Therapy, ASGCT)?.

B cooTtBeTcTBMM C TepMuHonoruen ASGCT nopa reH-
HOM Tepanuen NOHMMAKT UHTEPBEHLMU, KOTOpble
npeanonaralT BBeAEHUE B K/ETKM, ABASHOLMECs
Lenblo ANg Tepanuu, in vivo UAN ex Vivo reHeTu-
4yeckoM noc/iefoBaTeNbHOCTM NOCPEeACTBOM Che-
UManbHOro BekTopa. [lpuMepoM reHHoOM Tepanuu
in vivo MOXeT CNyXWTb Tepanus C NpUMEHEHUEM
OHaceMHoreHa abenapBoBeKka, NpPeACcTaBSOLLENO
coboit BEeKTOp afeH0aCcCOUMMPOBAHHOrO BMpYCa
¢ dyHKLUMOHanbHOM Konuen reHa SMNI1, BeepneHue
KOTOpOro B OpraHu3aM pebeHka 3ameHseT cob-
CTBEHHbIN OTCYTCTBYOLWUA UK fedEKTHBIN reH.

lNpuMepoM reHHoM ex vivo Tepanun aensgetcs CAR-T
Tepanus, Npu KOTOPOM Yy NaLMEeHTa OCyLLeCTBASET-
cs 3abop ero COBCTBEHHbIX KNeTOoK-NMMGOLUTOB.
B ycnoBusax ex vivo 0ToGpaHHble KNEeTKM reHeTUYeCKH
MOAMMOUULMPYIOT MOCPEACTBOM BBEAEHWUS PETPOBU-
PYCHOro/NeHTUBUPYCHOr0 BEKTOpa, CoAepKallero
reHeTU4eckyl nocneaoBaTenbHoCTb, obecneynBa-
IOLLYIO 3KCMPEeCcCcMi Ha MOBEepXHOCTM numdboumTa
HOBbIX XMMEpPHbIX PELLeNTOPOB aHTUreHa. ITu peuen-
TOpbl CBSA3bIBAKTCS C AHTUIEHOM KNETOK-MULLEHEN
(HanpuMep, onyxonu) M OOHOBPEMEHHO COAEpXaT
[OMEeH, aKkTUBMpYOLWMI T-nuMPoLMTbI  (3anycKaro-
lMe MMMYHHbIA OTBET) B OTHOLUEHWM YKA3aHHbIX
KNeToK-MULLIEHEeW; MOoC/ie YKa3aHHOW npouenypsl
reHeTUYECKN MW3MEHEHHble NIMMPOLMTbI BBOASATCS
0bpaTHO nauueHTy, obecneynBas TepaneBTUHECKUIA
3ddeKkT — 3anyck COBCTBEHHON MMMYHHOM CUCTEMBI
Ha 6opbby C HOBOOOpa3oBaHMEM.

TakXe reHHas Tepanusi npeacTaBfieHa IUTUYECKU-
MW BUPYCaMU: reHEeTUYECKU MOAUDULMPOBAHHbBIMU
BMPYCaMW, KOTOpPblE IM3UPYIOT 3aA4aHHbIE MATOreH-
Hble KNeTKU B OpraHu3Me (HanpuMmep, KNeTKu ony-
X0J1), @ 415 300POBbIX KNETOK 6e3BpeHbl.

Mo knaccudpukaumm ASGCT K KNeTouyHOM Tepanuwu
OTHOCUTCS,, HanpuMmep, Jle4yeHue CTBOJIOBbIMMU
KNneTkamu; Tepanus OnyXoJib-UHOUNLTPYHOLLUMU
numboumTamm, npeacTaenawowas coboit otbop,
3KCMAHCUI0 M BBeAeHWe 06paTHO B OpraHusMm na-
uMeHTa AMMA@POUMTOB, KOTOpble MOTyT pacno3Ha-
BaTb LWMPOKWUI NepeyeHb YHUKANbHbIX aHTUreHOB
OMyXO0NEeBbIX KNETOK NaUMeHTa; Apyrne KneTouHble
TEXHOMOrUK.

B pamkax PHK-tepanuu Bbigensiot JI1 Ha ocHoO-
Be M-PHK, PHK wuHTepdepeHuuun, Tepanuio ax-
TUCMbICNIOBbIMW ~ ONIUTOHYKNeoTugamun  u  JM

% Aduhelm (aducanumab-avwa). Centerwatch. https://www.centerwatch.com/directories/1067-fda-approved-drugs/listing/4716-

aduhelm-aducanumab-avwa

Legembi (lecanemab-irmb) injection. Centerwatch. https://www.centerwatch.com/directories/1067-fda-approved-drugs/List-

ing/4831-legembi-lecanemab-irmb-injection

O6a nekapcTBeHHbIX Npenapata no coctosiHuio Ha 18.08.2023 He 3apernctpupoBaHbl B Poccuiickoit ®epepauum.
2 Lilly's donanemab significantly slowed cognitive and functional decline in phase 3 study of early Alzheimer's disease. Eli-Lilly.

https:

investor.lilly.com/news-releases/news-release-details/lillys-donanemab-significantly-slowed-cognitive-and-functional

%5 Gene, Cell, +RNA Therapy Landscape Report. Q2 2023. ASGCT & Citeline; 2023.
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['106abHbII CLIEKTP pa3paboTKy MHHOBAI[MOHHBIX JIEKAPCTBEHHBIX MIPEIIapaToB: OMucaTeIbHbI 0630D

® OHkonorus u oHkoremaronorus / Malignant neoplasms
® Hesponorus / Neurological diseases
3aboneBaHus opraHoB YyBCTB / Sense organ diseases

©® 3aboneBaHus OpraHoOB NULLEBAPEHUS U HapyLLeHWs obMeHa BelecTs /
Gastrointestinal diseases and metabolic disorders

@ 3aboneBaHus CKeNeTHO-MbllLeYHOro annapara / Musculoskeletal diseases

©® bonesHu KpoBM U HapylleHus cBepTbiBaeMocTun / Blood and clotting disorders
MmmyHonorus / Immunological diseases
CeppaeyHo-cocyaucTble 3abonesanus / Cardiovascular diseases
MHdekumnoHHble 3aboneBaHus / Infectious diseases

® 3aboneBaHus opraHoB AblxaHus / Respiratory diseases

® [epmatonorusa / Skin diseases

PucyHok noarotoeneH aBTopamu no AaHHbiM Gene, Cell, +RNA Therapy Landscape Report / This figure is prepared by the authors using the Gene,

Cell, +RNA Therapy Landscape Report

Puc. 5. PacnpedeﬂeHue pa3pa6amb/eaeMb/X 2eHomepanesmu4eckux npenapamaose no Ho30/102U4eCKUM HanpasaeHusam

Fig. 5. Global gene therapy pipeline distribution by nosological group

Ha OCHOBE OJIMIOHYK/IEOTMAOB, He OTHoCAWMme-
CS HM K OAHOW M3 NepeyvynmcneHHbIX paHee rpynn.
PHK-uHTEepdpepeHuMa no3BONSET OTK/YATb 3KC-
npeccuio  OnpefesieHHbIX [eHOB MNOCPeACTBOM
cneumanbHbiX ManbiX WHTepdepupytowmx PHK
(siRNA; small interfering RNA); aHTUCMbICNOBbIE
OJIMFOHYKNEOTMAbl MOTYT KakK aKTMBMPOBATb, Tak
M NOAABAATb 3KCNPECCUI0 ONpefeNieHHOro reHa;
npenapaT Ha ocHoBe M-PHK B cocTtaBe BekTopa?
nnn 6e3 Hero BBOAMUTCS B KNETKY, Bbl3biBas B HEN
CUHTE3 33AaHHbIX coeanHeHul (benkoB) [44-46].

N3 H6onee yem 2 TbiC. NPOAYKTOB rEHHOM Tepanuu
B rnobanbHOM nannnaiHe MO COCTOSIHUKO Ha KO-
Hew Il kBapTana 2023 r. Ha 3tane OKW Haxoawu-
nucb 1,5 Toic. npoaykTos, npoxogunau KU I, 11 v Il
da3bl cootBeTcTBeHHO 240, 260 u 30 npenapa-
TOB-KaHAMAATOB, Ha MNpeaperucTpauuoHHON CTa-
OMKU Haxoaunocb 6 npoaykToB. [eHeTMyeckas Mo-
andukauma B 70% pa3paboTok ocyliecTBAsNACh
ex vivo n B 30% — in vivo. Tepanus Ha OCHOBe
TEXHONOMMU XUMEPHBbIX AHTUTEeHHbIX PeLenTopoB
(CAR-T Tepanus) 3aHMMana MMAMPYIOLLYIO MO3ULMIO
no obveMy navnnamHa B reHHon Tepanun — 46%
BCEX NPOAYKTOB B pa3paboTke, 3a Hel cnenoBana
TCR-T, npu KOTOpPOWM MauMEHTY BBOAAT reHeTuye-
CKM MoauduumpoBaHHble T-niMMdOLMTBI, IKCpec-
cupytowme T-kneTtouHble peuentopbl (TCR, T-cell
receptor), cneuuduyHble K OMNpefefieHHbIM Oony-
XO0NleBbIM aHTUreHam nauuenTa (11%), Tepanua re-
HeTuyeckn mopuduumposaHHbiMm CAR HaTypane-
HboiMu kunnepamu CAR-NK (7%) u ppyrvue BuAabl
agonNTMBHOM MMMyHOTepanuu (Makpodaru, 3KC-
npeccupyrowme CAR — CAR-M, T-kneTku ¢ xumep-
HbIM peLenToOpOM aHTUreHa, KOTOpPbI/ NepeHanpas-
nget sHporeHHbii TCR Ha onyxoneByk MuLIEHb

yepes BHEK/EeTOUYHbI aHTUMIeHCBA3bIBAKOWMIA [0-
MeH AN MHAYLMPOBAHWUS aKTMBALMM M OHKONAM3A
(T-Cell Antigen Coupler, TACT)) u T.n. [47, 48].

ObpalueHne uccnepoBaTenie K MMMYHHbIM KJeT-
KaM MOMMMO NMMGOUNTOB 0BYCNIOBAMBAETCS TEM,
YTO reHHas Tepanus Ha ocHoBe NUMMGOLMTOB Mo-
Kazana 3¢ddeKTUBHOCTb B JNEYEHUU OHKOrema-
Tonornyeckux 3aboneBaHui, HO He B Tepanuu
CONMAHBIX OMyXonen, Tak Kak nuMdountel obna-
[atoT cnabovi cNoCcoBHOCTBI0 B HUX MPOHUKATL, TO-
rLa Kak reHeTMYeCcku U3MEHEeHHble HaTypasibHble
Kunnepbl U @aroumTbl NOTEHLMANBHO MOTYT ObITb
B OTHOLIEHWM CONMAHbIX onyxonei 6Gonee 3¢-
dekTmBHbIMK [49, 50]. Takoi dokyc Ha oHKonoru-
YeckMX W OHKOoremartonornyeckmx 3aboneBaHusx
Hecny4yaeH, NOTOMY YTO MOAaBAsIOLLEE YUCO NPO-
LYKTOB TeHHOM Tepanuu paspabaTbiBaeTcs UMeH-
HO MO 3TMM HaMpaBlEHUSIM, U NIULWb HeBONbLION
06beM naMnnaiHa reHHon TepanuMuM MMeeT Moka-
3aHUS K nevyeHuto cknepogepmun, BUY-undekumnm
M ayTOMMMYHHbIX 3aboneBaHuit (puc. 5).

B 2023 r. B MuMpe 6bl10 3aperncTpuMpoBaHO [ABa
JIMN reHHOM Tepanuu, Npu KOTOPOM BBEAEHME Bek-
TOpa OCYLLeCTBASAETCS in Vivo: AeNaHAUCTpOreHa
MOKCenapBoBeK Ans neyeHns 6onesnn [ioweHHa
n bepemareHa renepnaBek C MOKa3aHWeM neye-
Hus aucTpoduueckoro BynnesHoro snnaepmMonusa,
poBens, Takum obpasom, obliee KonM4ecTBO 3a-
pernctpupoBaHHbix JIMN aaHHoro tvna go 11 mex-
AYHAapOAHbIX HEMaTeHTOBaHHbIX HAaWMEHOBAHMWM
(MHH)?”. B Poccumn 3apernctpuposaHbl gsa JiM
reHHOW Tepanuu in Vvivo: BOPeTUreHa Henapso-
BeK (NMOKasaHue: Tepanus HacneacTBEHHOM AWC-
TpoduM CETYATKWU, BbI3BBAHHOM MyTaLMAMKU TeHa
RPE65) n oHaceMHoreHa abenapBoBek (nokasaHue:

26 B paMKax ucnosb3yemoi knaccudukaumn ASGCT Takme NpoayKTbl OTHOCATCA K FEHHOM Tepanuu.
27 Gene, Cell, +RNA Therapy Landscape Report. Q2 2023. ASGCT & Citeline; 2023.
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Tepanus CMA)2, O6a JIN He BXoasaT B mnepeveHb
XM3HEHHO HEeob6XO0AMMbIX M BaXKHEMLMX Jiekap-
CTBEHHbIX cpeacTs. B anpene 2023 . B Poccuu 6bin
3apernctpuposaH nepsbii JIM CAR-T Tepanun —
TUCAreHneknenuen no MOKa3aHuK  «JievyeHune
ocTporo nMmMdobnacTHOro neikosa U pedpakrep-
HOM auddy3HOW B-KpynmHOKNETOUHON NMMPOMbI»,
obuee e uncno JIM 3Toro TMNa B MMpe COCTaBAS-
no 10 MHH%,

M3 noutn 600 KneToYHbIX NPOAYKTOB, HaxXo4MB-
wmxca B paspaboTke, Gonee nonoBUHbI Bbliu
npeaHasHayYeHbl 419 UCNONb30BAHMS B OHKOMIOTMMK,
36 — pns neyveHusa apTpuTa, 32 — pauabeta | Tmna,
30 — 6onesHu MNapkuHCcoHa, 21 — cepaeyHoON Hepo-
CTaToO4YHOCTH, 15 — BonesHu Anburerimepa.

Mo cocTosHMo Ha BTOopoe nonyrogue 2023 r.
B Mupe Obl10 3aperucTpupoBaHo 3 Hosbix JIM
PHK-Tepanuu, 13 koTopbix ABa — BaKUWHbI NPOTHB
KOpOHaBupycHOM UHbekuuu, a oguH JIN — Todep-
CeH — Ans neyeHns HOKOBOro aMMoTpodUUecKoro
cknepo3sa. Bcero B Mupe 3apernctpupoBaHo 16 JM
PHK-tepanuu u okono 10 m-PHK BakuuH (npoTus
KOPOHaBUpYCHOW UHPekuun). B Poccum no cocto-
aHuo Ha aBryct 2023 r. 3apernctpupoBaHo 3 JM,
oTHocawmxca K PHK-Tepanuu: HycuHepceH (mo-
Kasauue: nevyeHne CMA), uHkAMcupaH (nokasa-
HWe: neyeHUe reTepo3UroTHOM Hac/NenCTBEHHOM
rMNepxonucTepuHEMMU) U CUHTETUYEeCKass Manas
UHTepdepupyollas puOOHYKNEMHOBAS KMUCNIOTA
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