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ABTOpaMH H3y4YeHa MAOCTYIHOCTh TeHHO-TEPaleBTHYECKHX JIEKapCTBEHHBIX IpemapaToB B Poccuiickoit ®emepamun
Ha OCHOBaHHMH CBeJeHHH O pa3pelleHHH MEeJHIMHCKOr0 IPHMEHEHHS JIEKapCTBEHHBIX CPeACTB 3TOM Tpymmbl. Bouin
HCII0JIb30BaHbl JaHHbIE JINTEPATYPHBIX HCTOYHHKOB M CBEJIEHHS O JIEKAPCTBEHHBbIX IpenapaTax, ogoopenHsix FDA, EMA
u MunagpaBom Poccuu. B nesmom FDA 6sli10 3apeructpupoBano 13 mpemapartoB, uiau 46% OT 00LIero ymcsa omo0peHHBIX
AJid MEJHLIHHCKOro NMpHMEHEHHsS B MHpE, 2 U3 HHUX Yy’K€ oTO3BaHbl C pPbIHKA, a IIO0 2 IIPOBOASATCA A0NOJIHUTE/IbHbIE
KJIHHHYecKHe ucciaegobanus. B EBporne EMA 6b17H 0100peHb! 4151 MESHIIMHCKOTO MpuMeHeHHs 16 mpemapatos (57%), 4 u3
HHX y’Ke 0TO3BaHbl. BoJIbIIMHCTBO IpenapaToB CHavasa npoxoauiu ogobpenue FDA, a 3aTem, B cpeHeM 4yepes rof, ObLiIu
paspeieHbl Ha priHKe EBpomsl. Beero 4 mpemapara 0bLIH 0Z00peHbI Ha pbIHKe EBpOIBI M Ha MOMEHT 3ampoca JaHHbIX He
nosyyusu paspemenus ot FDA. Jlums 1 npenapar, paspemenHnsiii B CIIIA, He umeeT peructpanuu B EBpomne. B Poccuiickoi
Depeparnun paspemens! 2 JeKapcTBEHHBIX NpenapaTa - Neovasculgen (2011 r.) u Spinraza (2019 r.). 3To 7% oT obmero uncia
TeHHO-TepaneBTHYECKHUX MPENapaToB, IPHCYTCTBYIOIHX HA MHPOBOM pbIHKE. BosibInas yacTh npenapaToB mpejHa3HaYeHbI
A71s1 JiedeHnss opaHHBIXK 3a00JI€BAHHH H SIBJISIOTCS BBICOKO3aTPATHBIMH. DTHM MOJXKHO OGBSICHHTh HEPaBHOMEPHOCTb HX
pacmpejiesieHHs 10 PeTHOHAM.
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The authors studied the availability of gene therapy drugs in the Russian Federation on the basis of information on the permission of the
medical use of drugs of this group in the world. Literature data and information about medicines approved by the FDA, EMA and the Ministry
of Health of Russia were used. In general, the FDA registered only 13 drugs (46%) of the total approved for medical use in the world, 2 of them
have already been withdrawn from the market, and 2 additional clinical trials are underway. In Europe, the EMA has approved 16 drugs for
medical use (57%), with 4 of them already withdrawn. Most of the drugs were first approved by the FDA, and then, on average, a year later, were
approved in the European market. A total of 4 drugs were approved in the European market and were not approved by the FDA at the time the
data was requested. And only 1 drug, approved in the USA, is not registered in Europe. In the Russian Federation, two medicines are allowed,
Neovasculgen (2011) and Spinraza (2019). This is only 7% of the total number of gene therapy drugs on the world market. Most of the drugs are
intended for the treatment of orphan diseases and are cost expensive. This can explain the unevenness of their distribution across regions.
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MEHE[KMEHT

BBEJEHHE

B ocHOBe fiefiCTBUS T€HHO-TEpPAIeB-
TUYECKUX TIPENApaTOB JIEKUT IIPUH-
LMI BIMSIHUS HA GO0JIE3Hb C TIOMO-
IbI0 TE€HOB, IIEPEHOCUMBIX B KJIET-
KA OpraHusmMa 60JbHOrO. ['eHHbIN
Marepuas MOXET ObITb INPUBHECEH
B OPraHM3M PELUIIMEHTa HENOoCpe[ -
CTBEHHO C [IOMOILIBIO BUPYCHBIX BEK-
TOPOB MJIM HEBUPYCHBIX CUCTEM 160
B BUJE NPEIBAPUTENIbHO T€HETUYe-
CKM MOAM(ULKPOBAHHBIX (€X Vivo)
KJIETOK (HalpuMep, JOHOPCKUX CTBO-
JIOBBIX KJIETOK NYIOBHUHHOW KpPOBU
WJIM ayTOJIOTUYHBIX CTBOJIOBBIX KJl€-
TOK KOCTHOro mosra) [1]. Ipouenmy-
Py F€HOTepaluyd MOXXHO Pa3[ejuTh
Ha TPU OCHOBHBIX 3Talla: MOJyYEHUE
HY)XHBIX TIPOJYKTOB IOCPEICTBOM
reHHOU uHXeHepuu (pexombu-
HaHTHBIX JTHK u BexkTOpoB, Moznu-
(UIMPOBAHHBIX KJIETOK), HOCTABKY
UX B OPraHM3M DEUUIIMEHTA B BUIE
VUHDBEKLNM, adPO30JIell NN C ITOMO-
b0 KJIETOYHOH TPAHCIUIAHTALUU U,
HaKOHel, KJIMHUYECKUE HCIIbITAaHUS
1 COOCTBEHHO JieueHue (Tepanus).
['eHOTEpanuy NpuCyIy pUCKH, BIN-
giomye Ha 3PQPEKTUBHOCTb CaMOToO
JIEYEHUS U TPEJCTaBIS0IUE YyTPO3y
3[J0POBBI0 OOJILHOTO: BUPYChI-IIEpe-
HOCYMKNA MOTYT COIEpXXaTb MPOTO-
OHKOT€HBl; BCTPAaWBAaHUE BHEIIHETO
F€HETUYECKOrO MaTepuasa B F€HOM
PEeLUNUEHTA NPOUCXOJUT HEKOHTPO-
JIMPYEMO, M3-3a YEro MOXKET ObITh
HapylleHa 9KCIIPecCust COOCTBEHHBIX
KJIETOUHBIX ITIPOTOOHKOTE€HOB JIM6O
CYIPECCOPOB  OIYXOJIEBOTO POCTa;
9KCIPECCUs TPAaHCTEHOB M0JABIAET-
Csl NPOBOCHAJUTENbHBIMU LUTOKU-
Hamu, TakuMu Kak [FNo u IFNy, 4bg
NPOAYKUUSI aKTUBUPYETCS B OTBET
Ha MH(QEKIMI0; UMMYHHAas CHUCTeMa
pelunueHTa YHUYTOXaeT Iubo caMu
[IEPEHOCYUKY, JM60 MHPULUPOBAH-
Hble KJIETKY UM BbIPabaThIBAET AHTU -
T€Jla K HAM, YTO 3aTPyLHSET [I0OBTOP-
HyI0 TpaHCQEKUuIo; Y peLunueHTa
elle /10 IPOBEIEHUS TepaNnu B Opra-
HM3ME MOTYT IIPUCYTCTBOBATb aHTU-
TE€Ja K ONPEJEJEHHbIM TUIIAM BUPY-
COB; BBeJleHUE OOJIBIINX JI03 Tepe-
HOCYMKOB MOXXET OKa3blBaTb TOKCHU-
4eCKOe BO3[EHCTBUE HA OPraHu3M
peuunueHTa. [1o MHEHUIO MHOTUX
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ABTOPUTETHBIX YYEHBIX, pa60Ta101u1/1x
B 9TOI 00J1aCTH, TEHOTEPANNS ~ OIHO
13 CaMbIX TIEPCIIEKTUBHBIX HANlpaBJie-
HUJ B COBPEMEHHON MeEJULMHCKOU
HayKe, OPMEHTMPOBAHHOE Ha Jieye-
HME MHOTHX HAaCJIEICTBEHHBIX U Y-
TUX HEU3JICUMMBIX HA CErOJHSIIHUN
IeHb 3a00eBaHUM (370KaYECTBEH-
HBIX OIlyXOJiel, 3abosieBaHUil cep-
IE€YHO-COCYUCTOM, KPOBETBOPHOM
cucremsl U T.7.) [2-4]. KoHuenuus
T€HHOW Tepanuu 3aKJIIYarcsl B TOM,
4TO Hambojee pajuKaabHbIM CIOCO-
60M 60pBHOBI C pa3HOro poja 3abo-
JIEBAHUSIMU, CBSI3aHHBIMU C Hapylle-
HUSMU B T€HETUYECKOM Marepuae
KJIETOK, JOJDKHO OBITh BO3ZENCTBUE,
HaNpaBJ€eHHOE HEeNOCPEeCTBEHHO
Ha WCIPaBJIE€HUE WM YHUYTOXKE-
HUE CaMOW TeHETUYECKON IPUYMHEI
3a00JyIeBaHus, a HE €€ TOCIeICTBUM.
Mcropuyecku reHHas Tepamnus
HaleNMBalach Ha JieYeHUE Haclel-
CTBEHHBIX T€HETUYECKUX 3ab60jeBa-
HO, HO 3aTeM II0JIe €€ IpUMEHe-
HMS PaCIIMPHUIIOCh, U OHA CTasa pac-
CMaTpUBATbCAd KaK IOTEHLUAIbHO
YHUBEPCAJIbHBII MOAXO], K JICUEHUIO
BCETO CHeKkTpa 60j1e3HeN, a He TOJb-
KO «KJIACCMYECKUX» HACJENCTBEH-
HBIX 3abosieBaHuil [5]. B HacTosmee
BPEMSI IPOBOJSITCS] AKTUBHbIE UCCIIE-
IOBaHMUS U KJIMHUYECKUE WCIbITA-
HUSI CPEJICTB eHHOH Tepamuiu [6-8].
Cpenyu MpPOTOKOJIOB TEHOTEpanuu
JUAMPYIOT Takue COLMATBbHO 3HA-
yuMmble 3a00JIeBaHUS, KaK 3JI0Kaye-
CTBEHHble HOBOOODA30BaHMS, HEM-
pOJereHepaTuBHbIE, KapJUOJIOTU-
4yeCKue, HaC/Ie[CTBEHHble 60J€3HN,
uHpekuu [9].

[TanmeHToB ¢ HEKOTOPBIMU HACTE[-
CTBEHHBIMU JIe(DEKTAMU OJHOTO TeHa
MOYKHO JIEYUTb COOCTBEHHBIMU CTBO-
JIOBBIMU KJIETKAMHU KOCTHOTO MO3TQ,
KOTOpble OBIIM CKOHCTPYMPOBa-
Hbl C TIOMOILIBIO BUPYCHOTO BEKTO-
pa, HeCylero OTCYTCTBYIOIUI TeH.
[TanmeHToB C HAaCJEeCTBEHHON peTu-
HomaTue#l ¥ remoduianeil B Takke
MOXHO JIEYUTb MYTEM MECTHOM
WIN CUCTEMHON MHBEKLUU BUPYC-
HbIX BeKTOpOB. CYIIECTBYeT TaKxke
psifl MOJXOJOB K TEHHOH Tepanuu
paka 1 UHQEKLMOHHBIX 3200J1€BaHUL.
CoBpeMeHHble uccaenosartenu [10]

NPOTHO3UPYIOT, YTO B CieAyoliue
25 ner OymeT HAGMIOATBCS YIIy4-
IIeHNEe I0KazaTesell 6e30MacHOCTH,
3¢ (PeKTUBHOCTU TaKuX IPeraparos,
a TaKxke BHEJpPEHHE TEeXHOJIOTH
peNaKkTUPOBaHUs T€HOB B LIMPOKYIO
KJIIMHUYECKYIO MPAKTUKY.

Pa3pa6oTka WHHOBALIMOHHBIX T€H-
HO-TEParneBTUYECKHUX JIEKapCTBEHHbIX
npenapaToB JJig ITepCOHANU3UPO-
BAHHOU Tepamuu CTAaHOBUTCS Mera-
TPEHJIOM Pa3BUTHsI OHOMEIUIMHbI
U MHUPOBOro 6uodapmareBTUyecKko-
ro pblHKA. B CBA3M C 3THM aKkTyajsieH
BOIIpOC O (OPMHUPOBAHMU HALMO-
HaJIbHO HOMEHKJIATYpbl DTUX Mpe-
naparos [11]. Ha ceropHsmHuii feHb
B MUpe npoBogutcs 6osee 2 800 k-
HUYECKHX MCCIIe[JOBaHMI IPerapaTos
IJIST TEHHOUW Tepamuy, He SBISeTcs
uckmouenueM u Poccuiickas Qene-
pauus [12-14]. OOGBIMHO OHHM BKJIIO-
4al0T HeGOJIbIIOE YHCJIO MAlMeHTOB.
17151 6OTBIIMHCTBA ITPETIapaToB OCHOB-
HOI CJIOKHOCTBIO SIBJISIE€TCSI OTCYT-
CTBHME MCCJIEIOBAHUI JI0JTOCPOYHOM
addexTrBHOCTH U 6e3omacHoOCTH [15].
Ileavio HACTOSIETO MCCIE[O0BaHUS
SBJISIETCSI QHAJIU3 JOCTYIIHOCTU T€H-
HO-TepaneBTUYECKUX JIeKapCTBEH-
HBIX IIpenapaTtoB B Poccuiickon
denepanun.

MATEPWA/bI N METOADI

[To mny6nukanuam B SCHOLAR
GOOGLE u PUBMED 6bi1 cobpan
NepeyeHb CYHECTBYIOIMX Ha OaH-
HbIIl MOMEHT JIEKApPCTBEHHBIX TIperna-
paroB A8 reHotepanuu. Jlyis otbopa
ny6aMKanuil UCHOJIb30BAHBl CPEJ-
CTBa MOMCKA, BCTDOEHHBIE B JJaHHbIE
3E€KTPOHHbIE NTOUCKOBBIE CHCTEMBI,
UCIOJIb30BANUCh 3ampochl  «Gene
Therapy Product», «Gene Therapy
Medical Product», «Gene Therapy
Drug». B SCHOLAR GOOGLE Hnaii-
IeHo Oozee 2,9 MJH ny6auKauui,
B PUBMED - 6onee 55 Tbic. Boinu
usydyensl nepsbie 200 1Mo Kaxmo-
MYy 3alpoCy M3 KaX[0¥ IIOMCKOBOW
CUCTEMBI IO KPUTEPUIO HAMbOJIb-
e peneBaHTHOCTU. Ha ocHOBe
MOJIy4YEHHOTO TIepeYHsl IPOBEIEH
aHanu3 06a3 JaHHBIX 3apyOesKHBIX
PeryusaTopoB EBpOIENCKOro areHT-
CTBA II0 JIEKAPCTBEHHBIM CPEJICTBAM



(European Medicines Agency -
EMA)' 1 YnpaBneHus Mo KOHTPOJIO
THUIIEBbIX NPOAYKTOB U JIEKapCTBEH-
Hbix cpenctB CILIA (Food and Drug
Administration - FDA)?®, a Taxke
peecTpa JIeKApCTBEHHBIX CPEJCTB
Poccuiickoit Genepanuu’.

PE3V/IbTATbl 1 OBCY)XXAEHUE
Bcero HanpeHo 27 JeKapCTBEH-
HBIX NPENaparoB, NPUMEHSBIINXCS
111 iedeHus aonen. 13 uux 9 npen-
HA3HAYEHbl MJI JIEYEHUS OHKOJIO-
rudeckux 3abosneBaHuil. OcTajyb-
Hbl€ OTHOCSITCSI K Pa3HbIM TPYIIIaM,
B OCHOBHOM HAIpaBJIEHbl HA Jieye-
Hue arpoduu, auctpoduu, 3a60-
JIEBAHUI COCYJOB U MIIEMUYECKUX
NPOSIBIEHUI, OOYCJIOBIEHHBIX (aK-
TOpPaMH, CBSI3aHHBIMM C TeHeTUYe-
CKUMU OTKJIOHEHUSIMU OT HOPMBI,
B T.4. IlepeJaBaeMbIMU [0 Hacje[-
CTBY. B maba. 1 npuBeneH nepeyeHb
T€HHO-TEepaNeBTUYECKUX IIpenapa-
TOB U UX Ha3HAYEHUSL.

[lepBblii OJOOpPEHHBIM MO MeJu-
LIMHCKOTO TIPMMEHEHMSI TeHHO-Tepa-
NEeBTUYECKUIN Mpenapat (pOMUBUP-
ceH Obl 3aperucTpupoBaH B 1998 .
(DOMI/IBI/IPCGH ABJIAETCS CPENCTBOM
JIEYEHUsS  LUTOMETaJOBUPYCHOTO
(UMB) perunura. LIMB - mporpec-
cupyiolee U XpoHuyeckoe 3a60-
JeBaHue, nopaxaer no 40% monpen
co CIIMJoM U MOXET IpPUBECTU
K cyenote [16].

B mampHeimem, ¢ 2005 mo 2015 r.,
pPerucTpupoBasoch B  CpPEIHEM
0 OJHOMY [pENapaTy €xXerof-
Ho. Cpeau HUX, Hanpumep, [eHpu-
0uH (pPeKOMOMHAHTHBIN aJleHOBU-
pyc udesoBeka p53), paspaboTaHHbBIN
Shenzhen SiBiono GeneTech Co.
Ltd., xoTopsiii 6511 07106peH B 2003 T.
YnpaBjieHreM [0 CAHUTAPHOMY Hajl-
30py 3a KayeCTBOM IMIIEBBIX IIPO-
IYKTOB 1 MeJuKameHTOB Kwuras
(CFDA) B KauecTBe NEpPBOrO B CBOEM
KJIaCC€ NPOAYKTAa T€HHOH Tepanuu
IJ1g JIeYeHWsS] paka TOJIOBbl U ILIEU.

" Available at: https://www.ema.europa.eu/en/medicines.
2 Available at: https://labels.fda.gov/getProprietaryName.
cfm.

3 Available at: https://www.fda.gov/vaccines-blood-
biologics/cellular-gene-therapy-products/approved-
cellular-and-gene-therapy-products.

“ Available at: http://grls.rosminzdrav.ru/grls.aspx.

Ha KoMMep4YeCKUil PHIHOK OH BBIIIE]I
B 2004 r. Besok p53, aKcnpeccupy-
€MbIIl KJIETKaMM, TPaHCIyLUDPOBAH-
HbIMU [€HIUIMHOM, SIBJISIETCS OIy-
XOJIEBBIM CYIIPECCOPOM, KOTOPBIi
aKTUBUPYETCS KJIETOYHBIM CTpec-
COM ¥ OIOCPENYET OCTAHOBKY KJlEe-
TOYHOro uMKiaa u penapayuio JHK
WM MHAYLMAPYET aloNTo3, CTapeHue
u/um ayrodaruio. OnbIT 12-1€THe-
ro npumeHeHus y 6osee yem 30 000
NallUeHTOB U Ppe3yJbTaThl 6oJee
30 ony6IMKOBAaHHBIX KIMHUYECKUX
HCC/IelOBaHUM MoKazanu, yTo ['eH-
OULKH obsafiaeT 00pasLoBoil 6e30-
MIACHOCTBIO, @ B COYETAHUU C XUMU-
oTepanueil ¥ JIy4yeBOW Tepanuen
UMeeT 3HAYUTEJIbHO 00Jiee BHICO-
KUe M0Ka3aTeJX OTBETA, YEM TOJIBKO
CTaHIapPTHblE METO/BI JieueHus [17].
B sTOT nepuop B snuTeparype ObLl
ONUCAH OMbIT KOMIIJIEKCHOTO KOH-
CEPBATUBHOTIO JIEYEHUSI IaLMEHTOB
C XPOHMYECKON WIIEMUEN HUKHUX
koHeyHocteir (XHIMH), accouuupo-
BaHHOI C aTepOCKJIEepO30M Tepu-
(depuyeckux apTepuii, ¢ MNOMOILILIO
T€HHO-TEpaneBTUYECKOTO CPe/CTBa
HeoBackynren (mna3mpfia ¢ TeHOM
vegfl65), mepBoro u3 3aperiucTpupo-
BaHHBIX B Poccun [18].

EBpomnenckoe areHTCTBo IO JieKap-
CTBEHHBIM CPEJCTBAM PEKOMEHI0-
BaJIo mpernapaT [nubepa aJjs mosy-
YeHMsl paspelleHuss Ha MPOJaxy
B 2012 r. Ha TOT MOMEHT are€HTCTBO
pPacCMOTpEJIO TOJIBKO TPU 3asIBKU
B OTHOIIEHUU TIPEraparoB JJisl Te€H-
HOW Tepamuu. B oranume ot [nm-
0epa, pacCMOTpeHUEe MEPBBIX IBYX
nponykros, Cerepro u Contusugene
Ladenovec Gendux/Advexin, mpep-
Ha3HAYEHHBIX JJISl JIEYEHUS] OHKO-
JIOTUYECKUX 3a00JieBaHUM, OBIIO
npekpauieHo [19].

[nubepa - 3TO TreHHas Tepanus
ge@uuuTta  JUMMNONPOTEUHIINIA3I
(JITIJIT), pemkoro HacjaenCcTBEHHO-
ro 3abojieBaHUs, KOTOPOE MOXET
BBI3BATb  TSDKEJIBI  NaHKPEATHUT.
[nubepa nosyuuna JypHYIO CJaBy
KaK «JIEKapCTBO 33 MUJUIMOH JOJI-
JIapOB» U OKazanachb KOMMEpUYeCKH
HEYJayHbIM [POEKTOM. Bbicokas
CTOMMOCTb [JIsl TIALUEHTOB, peJ-
kocth JIIIJIJI, BbICOKME 3aTpaThl

MANAGEMENT

Ha TIPOM3BOLCTBO U HEBO3MOX-
HOCTb NOJIy4UTbh ofobpeHue B CIIA
NpUBEIM K TOMY, YTO KOMIAHHUS
uniQure oTO3Bajza Ipernapar 4Yepes
IBa roza c peiaka EC. ITo cocTogHMI0
Ha 2018 T. ToNbKO 31 4eI0BEK BO BCEM
Mupe Korga-aubo npuHuman ['nube-

py [20, 21].
Hauunasg c¢ 2015 r. KOJIM4eCcTBO exe-
TOJHO PETUCTPUPYEMBIX  HOBBIX

JIEKAPCTBEHHBIX IIPENApaToOB YBEJN-
yunmoch 10 2-3. Haubosee u3BECT-
HBIM U3 HUX cTayn Hycunepcen, npo-
JaBaeMblil Kak CriMHpasa, [ jeqe-
HUSl CIIVHAJIBHOW MBIIIEYHOM aTpo-
¢un (CMA). B mexabpe 2016 r. oH
CTajl TEepPBBIM JIEKAPCTBOM, OMO-
OpEeHHBIM [I71 JieYeHUs 9TOTO pef-
KOTO HEPBHO-MBIIIEYHOTO 3a6071€Ba-
Hus [22, 23]. [IpencraBisieT UHTEpeC
U Jpyroit mpemapar - Axicabtagene
ciloleucel, mpogaBaemblii 1Mos TOp-
roBoyl Mapkom Yescarta. DTo cpen-
CTBO J1JIS1 JIEYEHNUS] KPYITHOKJIETOYHOM
B-knetouHou nuM@OMBI, He MO[-
Jaouencs TPaAuLUAOHHOM Tepa-
nun. T-kaeTku GepyTcsl y YesoBeKa
¢ 1MMQPOMOI U T€HETUYECKU MOJU-
¢uuupyoTCs A5 BHIPAOOTKU CIIel-
udpuyeckoro T-KIETOYHOTO pelemn-
topa. [losy4eHHble XMMEPHbIE aHTU-
TeHHble peLenTtopHsele T-KieTkwy,
unu «CAR-Ts», KoTOpBIE pEarupyor
Ha pak, 3aT€M BO3BPALIAIOTCS Y€JI0-
BEKY JIJIS 3aCEJIEHUSI KOCTHOTO MO3ra.
JledeHue akcuKabTareHOM CBS3aHO
C PUCKOM CHHJPOMa BbICBOOOX[E-
Hug uutokuHos (CBK) u Bo3MOX-
HOM HEBPOJIOTUYECKONA TOKCUYHO-
CTbIO [24-26]. VI nakoHel, OHacem-
HOTeH abenapBOBeK, MPOJAaBaeMblil
107l TOProBOil Mapkoil Zolgensma,
IJISl JIEYEHUs CIMHAJIbHOM MbIIIEY-
Holl atpopuu (CMA), 611 0f06peH
IJ1s1 JeTen Miazuie nsyx et B 2019 1.
OH ucrosb3yercs B BUJE€ OLHOPA30-
BO MHBEKLUU B BEHY [IPU MOCTIENY-
I0leM NpUeMe KOPTUKOCTEPOULOB
HE MeHee [ByX Mecsues. [Ipu ero
NPUMEHEHUN BO3HMKAKWT obwmue
no6oyHble 3G EKTHI, BKIIOYAsT PBOTY
¥ TIOBBILIEHNE aKTMBHOCTU N1€4EHOY-
HbIX PepMmeHToB. OHaCEMHOreH abe-
NapBOBEK paboTaeT, MpeoCTaBss
HOBYIO KOIIUIO '€Ha, KOTOPBII ITPOU3-
BOJUT yesioBeyecKuil 6es1ok SMN [7,
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TAB/INLA 1. [epeyeHb reHHO-TepaneBTUYECKMX NpenapaTos

MexayHapogHoe HenaTeHTOBaHHOe ToproBoe Ha3HaueHune reHHO-TepaneBTUYECKOro

HaumeHoBaHue aurm. (pyc.) HauMeHoBaHue npenapara
Fomivirsen (GomusupceH) Vitravene NleyeHne yuTOoMeranoBumpyca
Gendicine (TeranLNH) Gendicine MNOCKOKMETOUHbIN paK roNoBbl 1 wen
Oncorine (OHKOPUH) Oncorine Mo3fHAs CTaans pepakTepHOro paka

HOCOMOTKM

Mx-dnG1 Rexin-G CapKoMa MATKNX TKaHell 1 ocTeocapkoma
Sipuleucel-T (Sipuleucel-T) Provenge Pak npocTarbl

Neovasculgen (HeoBackynreH)

Neovasculgen

3a6onesaHue nepuepuueckmx cocyLos
N NWEeMUs KOHEUHOCTEiA

Laviv (NlaBus) Azficel-T CunbHble MOPLLMHbBI HOCOTYGHOW CKNafKu
y B3pOC/bIX
Alipogene tiparvovec (AnunoreH TUNapBoBeK) Glybera [Jedununt nunonpotenHnmnassl
Mipomersen (MunomepceH) Kynamro TOMO3UTOTHAs cemeliHas
runepxonectepmHemMns
Talimogene laherparepvec (TanumoreH naxepnapensek) IMLYGIC MenaHoma
@pakuus ayTonormyHbIx Knetok, oboraweHHas CD34+, kotopas Strimvelis TAXenblil KOMBUHWUPOBAHHDBI MMYHOAEDULUT
COAEPXUT KneTkn CD34+, TPaHCAYLIMPOBAHHbIE PETPOBUPYCHbIM
BEKTOPOM, KOTOPbIN KOAMPYET nocnesoBatenbHocTb kAHK ADA
yenoseka
AnnoreHHble T-KNeTKW, reHeTUYecKn MoanhnLLMPOBaHHbIE Zalmoxis [lononHuTenbHOE NeyeHne nenkemmnm
PETPOBUPYCHbIM BEKTOPOM, KOAMPYIOLLMM yCeueHHyto hopmy N NUMQOoMbI
peLenTopa YenoBeveckoro hakTopa pocta HEPBOB C HU3KUM
cpoacteom (ALNGFR) 1 TAMUAMHKMHA3bI BIPYCA MPOCTOrO
repneca | (HSV-TK Mut?)
Nusinersen (HycuHepceH) Spinraza CnuHanbHas MbllweyuHas atpodus
Eteplirsen (3rennupcen) Exondys 51 MblwweuHas auctpotus [olweHHa
Axicabtagene ciloleucel (Axicabtagene ciloleucel) Yescarta Bonbwas B-knetouHas numdoma
Tisagenlecleucel Kymriah B-KNeTouHbI OCTPbIN NUME06NACTHBIN NENKO3
Voretigene neparvovec (BopetureH HenapBoBek) Luxturna HacnepcteenHas chopma guctpodumn cetyaTku
Patisiran (Matucupax) Onpattro HacnencTBeHHbIN TPAHCTUPETUH aMUNONA03
Inotersen (Inotersen) Tegsedi HacnepncTBeHHbIN TPAHCTUPETUH aMUNOUA03
Aytonornunble kneTku CD34+, kogupytolwme reH BA-T87Q- Zynteglo beta-Tanaccemus

rnobuHa

Beperminogene Perplasmid (benepmuHoren Mepnnasmug)

Collategene

KpuTtunueckas nwemus KOHEeUYHOCTel

Onasemnogene Abeparvovec (OHacemHoreH A6enapsosek) Zolgensma CnnHanbHas MbllweyHas atpous

Volanesorsen (BonaHecopceH) Waylivra CUHAPOM CEMENHOM XNIOMUKPOHEMNN

Invossa Invossa 0OCTeoapTpo3 KONEHHOTO CycTaBa CpefHe
CTeNeHn TAXeCTH

- AHTMOCTUMYNUH Nwemnyeckas 6onesHb cepaua

- KopBunaH Nwemunyeckan 6onesHb cepaua

AHTMOHKOPAH-M

Pak ronoBbl U Wewn, pak Wenkn MaTku 1 pak
NPAMON KMLWKN
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27]. OnacemHOTreH abernapBoBeK Obli
0N0OPEH [T MEeIUIMHCKOTO TIpu-
meHenus B CHIA B 2019 r., B dnoHuu
u EBponerickom corse - B 2020 .

B maba. 2 mnpepncraBiieHbl JaH-
Hble O pEerucTpalyuu TeHHO-Tepa-
IIEBTUYECKUX IIpelnapaTtoB B Ppas-
OuMBKE TI0 pEruoHaM, IOJy4eHUs

paspelieHrss Ha MEAMIUHCKOe TpU-
MEHEHHE, a TAKXKeE C YKa3aHUEM JaThl
perucTpanyuy U JaThl NEPBON peru-
CTpalLy B MUpE.

B nenom FDA 6bly0 3apeructpupo-
BaHO 13 npenapatos (46% oT o61mero
qucsa Ofl0OPEHHBIX 711 MeJUIMH-
CKOTO ITPUMEHEHHUS B MUPe), 2 U3 HUX

MANAGEMENT

yXe 0TO3BAHBI C PbIHKA, 110 2 IPOBO-
ISTCSL JIOTIOJIHUTEJIbHbIE KIIMHUYe-
ckue uccunenosanus. B Esporne EMA
ObLIM 0ZLOOPEHBI AJIST MELULMHCKOTO
npumeHeHust 16 npemnaparos (57%),
npu 5ToM 4 U3 HUX YK€ OTO3Ba-
HbI. BOJIBIIMHCTBO MpEnapaToB CHa-
yasna npoxojgunu onobpenue FDA,

TABNULA 2. CBeZieHNs 0 AaTax NonyyYeHnst pa3pelleHnin Ha MeauLMHCKOe NPUMEHEHUe reHHO-TepaneBTUYeCKUX Npenaparos
anmenosane Genpan FoA EMA Apyroiiperwon | e
Vitravene 1998 OT03BaH 1999 OTo3BaH 1998
Gendicine 2004 Kutain 2004
Oncorine 2006 KuTaii 2006
Rexin-G 2007 GuannnnHbI 2007
PROVENGE 2010 OT03BaH 2013 OTo3BaH 2010
Neovasculgen 201 201
Azficel-T 201 201
Glybera 2012 OTo3BaH 2012
Kynamro liccnepoBaHus 2013 OTKa3 2013
IMLYGIC MiccnepoBaHus 2015 2015 2015
Strimvelis 2016 2016
Zalmoxis 2016 OTo3BaH 2016
Spinraza 2019 2016 2017 2016
Exondys 51 WccnepoBaHus 2016 2016 2016
Yescarta 2017 2018 2017
Kymriah 2017 2018 2017
Luxturna 2017 2018 2017
Onpattro 2018 2018 2018
Tegsedi 2018 2018 2018
Zynteglo 2019 2019
Collategene K 2019 AnoHus 2019
Zolgensma 2019 2020 2019
Waylivra OTkas 2019 2019
Invossa KK HeT
AHTUOCTUMYNUH [pumeHseTca HeT
6e3 peructpauuu
KopBsuaH WNccnenoBaHua HeT
AHTMOHKOPAH-M WccnefoBaHun HeT
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a 3aTeM, B CPeJJHEM Yepe3 rofl, Obln
paspelleHbl Ha pbIHKe EBpOIBL
Bcero 4 npenapaTa 6blM 0J06pEHbI
Ha pbiHKe EBpOMbl M He MNOJy4niu
Ha MOMEHT 3alpoca [aHHBIX pa3-
pemenus ot FDA. U Bcero 1 mpena-
part, paspemeHnHsii B CIIIA, He umeer
peructpauuu B Espone. B 2020 T.
MHBECTULMY B CUHTETUYECKYIO 61O~
JIOTUIO LOCTUIJIM HOBOTO PEKOpha -
noytu 8 mipp posl [28]. Taxkum
06pa3oM, MOXHO IPOTHO3MPOBAThb
pPOCT MHTEpeca K MHHOBALMOHHBIM
JIEKapCTBEHHBIM IIpEIaparam.

B Poccuiickoit Penepauun paspelie-
Hbl b 2 Ipenapata - Neovasculgen
(2011 r.) u Spinraza (2019 r.). Bro
BCero 7% OT 06111ero Yruca reHHo-Te-
paneBTUYECKUX IPOJYKTOB, IPUCYT-
CTBYIOIIMX HA MUPOBOM pbIHKE. OfjHa-
KO OTCYTCTBUE Pa3peLIeHNs Ha MeU-
LMHCKO€ MPUMEHEHUE [OJIHOCTBIO
HE MCKJIOYaeT BO3MOXHOCTU MpHU-
MEHEHMS OOJIbIIMHCTBA T€HHO-TEpa-
NEBTUYECKUX MpenapaToB. [10CKomb-
Ky JJaHHbIE JIEKAPCTBEHHbIE CPELCTBA
SIBJISIIOTCSI B OCHOBHOM JOPOTOCTOSI-
IIVMH, HAIIPABJIEHHBIMU HA JIEYEHNE
opQaHHbIX 3a00JI€BaHUH, UX TPUMe-
HEHNE Ha TEPPUTOPUU CTPAHBl MOXKET
OCYIIECTBIATbCS 6€3 NPOXOXKIEHUS
IpPOLEAYPbl TOCYyLAPCTBEHHON Deru-
cTpauuu. [Ipemapat MoxeT OBITb
BBE3€H MJISl JIEYEHUS KOHKPETHOTO
NalJYeHTa HA OCHOBAaHUY 3aKJII0UYEHHUS
KOHCUJIMYMa Bpadell ¢enepanbHOro
YVIPEXAEHUS Win yupexpnenus Poc-
CUICKOY aKaZleMUM HAyK, B KOTOPOM
OKa3bIBAETCSl MEAMLUMHCKAs MOMOIIb
JAHHOMY ALIMEHTY, & TAKXKE PELIEHUS
BpauyeOHON KOMUCCUU MEIUIIMHCKON
opraHusanyy, B KOTOpPOU Habiopna-
€TCsl MallMeHT. B 060ux HDOKyMeHTax
JOJDKHO OBITh HAMMCAHO, YTO Mperna-
par HasHayeH 0 XU3HEHHbIM I10Ka-
3aHMSM KOHKDETHOMY MALMEHTY,
B CBSI3M C YEM €0 HEOOXOJIMMO BBE3-
TH u3-3a rpaHuupl [29]. IIpu Takom
IIyTW JOCTaBKU Ipernapara IauueHTy
U3 KM3HEHHOTO LMKJA JIEKAPCTBEH-
HOTO CpEJCTBA BBHINNANAIOT CTaLMY,
IpellyCMaTpPUBAIOIME SKCIIEPTHYIO
OlIeHKY ¢ deKTUBHOCTH, 6e30MaCHO-
CTU U Ka4€eCTBa, YTO, B CBOIO OUEPELD,
MOXKET CO3/1aBaThb LOIOJHUTEJIbHbIE
pUCKU 711 6OJILHOTO.
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Jlng  obecrnedeHus Hajexallero
IOCTyla K COBPEMEHHBIM JleKap-
CTBEHHBIM Tmpemnaparam B Poccuii-
ckot Qepepanuu 3amnIaHUPOBAH
Y peainsyeTcs KOMIUIEKC MEPOIpU-
artuil. 26 Hos6pst 2020 r. B cocrase
MuHucTepcTBa  34paBOOXPAaHEHNUS
PO 6511 co3nan OenepanbHblil LEHTP
NJaHUPOBAHUSL U  OpraHU3aluu
JIeKapCTBEHHOTO 06ECIeeH sl TPax-
IaH. BoimosHss (yHKUMM rocynap-
CTBEHHOTO 3aKa3uukKa, yupexjeHue
3aiiMeTcsl peanusalueil Meponpu-
ATUH, TPEeLyCMOTPEHHBIX YKa3amu
npesugeHTa P®, mocraHoBIeHUSIMU
1 pacropsskeHusimu [IpaButesnbcTsa
P®: pasmenieHreM rocyjapCTBEHHBIX
3aKa30B M 3aKJIIOYEHHEM KOHTpaK-
TOB, & TaKX€ OpPraHM3aLUENd U INPO-
BEJICHUEM B3aKyMOK JIEKapCTBEHHBIX
TNpernaparoB 3a cyeT cpefcTs deae-
pasipHOrO 6I07KeTa, B YACTHOCTU
IJIsl JieYyeHUs] MallUEHTOB C OpQaH-
HbIMU 3aboseBanusmu [30]. Takxke
Ykazom [Ipesuzmenta PO or 5 gHuBa-
ps 2021 r. co3nan OoHp, OAEPKKH
IeTel C TSKEJBIMU KU3HEYTPOXKalo-
IMMU U XPOHUYECKUMH, B T.4. Pel-
kumu (opdaHHbIMU), 3a60JIEBAHUS-
MU - «Kpyr no6pa». B 3anaun donma
BXOIUT (PUHAHCUPOBAHME IOMOIIU
IETsIM C IIPUBJIEYEHUEM OI0IKETHBIX
1 BHEOIOJKETHBIX CPEICTB, B T.4.
omjlaTa [ OPOroCTOSIIUX JIeKap-
CTBEHHBIX IIpenaparoB. B dact-
HoctH, 26 ¢espans 2021 1. QoHp
yXe IIpOBeJl ITepBble 3aKyIKU Mpe-
1apaToB [Ji SKCTPEHHOTO MpuMe-
HEHUs y NMALMEHTOB CO CIIMHAJIbHON
MbleyHol arpodueit (CMA) [31].

Poccuiickas froTexHoJOrnYe-
ckas KommaHus Biocad 3aBepumia
paspaboTKy OPUTMHAJNBHOTO T€H-
HO-TE€paneBTUYECKOro  Mpenapara
ANB-4 1nng neyeHUS CHUHAJIbHOU
MmblmeyHon atpodun (CMA). B 2021 r.
TJIaHUPYETCS TIEPEXOf, K KIMHUYe-
CKUM HCCJIEJOBaHUSAM. Y O6OJBHBIX
CMA wu3z-3a myraumii B reHe SMNI
OTCyTCTByeT 6e710k SMN, 4To mpuBo-
IWT K TM6EIM MOTODHBIX HEWPOHOB.
C nomolpi0 BUPYCHOTO BEKTOPA BBO-
nat red SMN1 B kjeTky, rie paHblie
OH ObUI TIOBPEX/EH, TEM CaMbIM CIIa-
cast KJIETKY OT TMOEJI Ha MHOTHE FOJibl
u npepnotBpamas passutue CMA [32,

33]. Komnanus «[eHepuym» mpoBO-
IUT KIMHUYeCKNe UCIbITAHuUS Nperna-
PaToB /17151 JIEYEHNUS HACTIEJ,CTBEHHOTO
AQHTMOHEBPOTUYECKOTO OTEKA U MYKO-
nosnucaxapuziosa Il tumna [34].
Benercs akTuBHAs paboTa Mo COKpa-
IEHUI0 CPOKOB PETMCTPALMOHHBIX
npouenyp. BpemeHHsle nocnabieHus
IJs. TIPOUBBOAMTENEN ObIIM BBEje-
Hel B 2020 r. ¥ pacnpoCTpPaHSINCDH
Ha mpenapatel ot COVID-19 [35].
[Ipy >TOM 6OJBIIYIO POJb Urpa-
€T TpUMeHeHNe MH(POPMALUOHHBIX
TEXHOJIOTUI, B YACTHOCTU IIPOBELE-
HUE PErucCTPalMOHHBIX IPOLENYP
B 2JIEKTPOHHOI (popme [36, 37].

3AKNMIOYEHUE

BOJIbIMHCTBO TEHHO-TepaneBTuye-
CKMX IPENapaToB MpPeJHA3HAYEHDI
IJisl edeHus opQaHHbIX 3aboseBa-
HUI1 U SBJISIIOTCS BBICOKO3aTPaTHBIMU.
Hanpumep, croumocTs Zolgensma
cocrapusier 2,1 MJH €BpO. DTUM
MOXXHO OGBSICHUTb HEPAaBHOMEPHOCTD
UX pacIpejesieHns 10 DPErroHaM.
dapmaneBTUYECKMM  KOMIAHUIM
111 KOMIIEHCALIMK 3aTpaT Ha UCCIe-
IOBaHUSA TPEOYIOTCS BBICOKOLOXOJ -
Hble PBIHKM cObiTa. B Poccum Hava-
Ta aKTUBHAs PaboTa IO MOBBILEHUIO
JOOCTYIIHOCTY T€HHO-T€paneBTUYe-
CKUX IIpenaparoB. [s NOCTYDKEHUS
9TOM LENN MPEJNCTOUT PEIIUTh KOM-
IJIEKC OPraHU3alMOHHBIX, (PUHAHCO-
BBIX U IIPABOBBIX BOIIPOCOB.
besycioBHO, T€HHO-TEepaneBThye-
CKHME IIpENaparhl ABJIAIOTCA IIPOPbIB-
HOI1 Tepanuel, ofHaKo 06 UX Macco-
BOM [IPMMEHEHNU B POCCUY TOBOPUTD
noka paHo. B MUPOBON NpPAKTUKE
KOJIMYECTBO BBIITYCKAEMBIX 103 OTpa-
HUYMBAETCA COTHIMY, & B HEKOTOPBIX
ciayvasx u eguHanamu. CTosb He3Ha-
YUTENIbHBIN 06beM ITPOJIAK IPUBOAUT
K CO3[aHMIO LIEHOBBIX OTPaHMYEHUN
IJ1s ToTpebuTesieil. B mepcrexkTuse
F€HHO-TEPANEBTUYECKUE TIperapa-
ThI MOTJIM OBl MOJTyYXUTh IPUMEHEHME
Ipy JIEYEHUU PACIIPOCTPAHEHHDIX
HenHQPEKUMOHHBIX  3a00JieBaHUM,
UMEIOMUX TeHeTudeckue (¢akTopsl
pucka. VIMEHHO 3TO HampasjeHUE
TpebyeT MOBBIIIEHHOTO BHUMAaHMUS
CO CTOPOHbI 3aMHTEPECOBAHHBIX g
y4aCTHUKOB U TOCYJapCTBa. N
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