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FEHHAA TEPANUA: UCTOPUA PA3BUTUA U COBPEMEHHOE COCTOAHUE (OB30OP JINTEPATYPbI)

I'BY ropopa Mocksbl «<HW opraHv3aummn 3gpaBooXxpaHeHnsa n MeaULMHCKOro MeHeakMeHTa [lenapTameHTa 34paBooxpaHeHnsa ropoaa Mocksbi», 115088,

MockBa, Poccus

IIpedcmasnen kpamkuii 0630p UCMOPUU PA3BUMUS 26HHOTE MEPANUYU OM HA4ANA e€ 3aporcOeHUsi 00 HACOSU420 B8pe-
menu. TTpusedenvl Kntouesvle COObIMUS, XAPAKMEPUIYIOUsUE UCMOPUUECKUE NePUOdbl CIMAHOBNIEHUS 31020 Mepanes-
MUUeckoz0 HANPABIEHUS 8 MeOULUHE, OMPANEHL 271ABHbIe OOCMUNEHUS U NPOOTIEMbL KAHD020 IMANnd; nepeuucrieHvl
OCHOBHblE 2eHOMepanesmuUeckue NPenapamvl, TUUEH3UPOBAHHbIE 8 PAZHOE BPEMS HAUUOHATILHBIMU PeyNTMOPAMU.
Ommeuenvl HEKOMOPbie UHHOBAUUOHHbIE TMEXHOIOZU 2eHHOTI MEPANUL, KOMOopovle yie HAWU NpUMeHeHle 8 KTUHU-
ueckotl npakmuke uau HAXo0AmMcs Ha cmaouu anpobayuu. Cmamovs no020moseHa HA 0CHOBe 0030pa nYOIUKaUULL
u3 6ubnuoepapuueckux 6a3 dannvix Scopus u PubMed, a makxce opuyuanvHoil UHPOPMAUUYU U3 OMKPBIMbIX UHMED-
HeM-uUCOUHUKO8.

Knwueevie cnoea: cennas mepanus, 0030p Iumepamypul, UCMOPUS PA3GUMUS 2eHHOT mepanuu, zeHomepa-
nesmuueckue npenapamot, UHHOBAUUOHHAT MEOUUUHA.
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BBenenne

bonee 50 neT Hasaj y4€Hble BBIABMHYIN TUIIOTE3Y O
TOM, YTO TeHeTudeckas MOAUUKaLUs Yy>XKepORHOI
IOHK moxeT ctath 9pdeKTUBHBIM CPEICTBOM JIeUeHUST
reHeTn4yecknx 3abojeBaHUil 4yeoBeKa. Takasg KOHIIEII-
1y redHon tepamu (I'T) maBama Hajgexy Ha TO, 4TO
KJIMHUYECKOe yIy4lleHNe VIN II0/THOE BbI3TOPOBIeHNEe
y MaLIMEHTOB C TKENbIMY, HEMOAAAIOIIMMICA Tepanumn
3a00/IeBaHMAMYU MOXXET OBITh JOCTUTHYTO 3a OFHO JIe-
YeHIe.

Opnako panpHeimmnit myTh ['T oT Teopun go xinHu-
YeCKOTO IPVMEHEeHMA IMOKa3ajl CI0XKHOCTb NpaKTHye-
CKOJ1 peanmsanuy 3Toi uaen. B onpenenéHHbIN nepuog
CBOETO PasBUTHA M3-32 BOSHMKILINX Heyfjad OHA OKa3a-
nach Ha rpaHy 3abBeHys. OfHAKO IMPOOKABIIMECS
VIBBICKAQHVISI U JOCTUTHYThIE Pe3y/IbTaThl B 00/IaCTI 9KC-
MepUMEeHTAIbHON MeAMLIVHBI, KJIeTOYHOI U MOJEeKY-
JISIPHOV 6MOJIOTMY, BUPYCOJIOTMY, T€HHON MH)XeHepun
nospomuan I'T BeIITM Ha HOBBIN MCTOPUYECKMIT 3TAIl,
BOOPY>XUBIINCh MHHOBAIIMOHHBIMU TeXHONOTVMAMU MU
YCOBEpIIEHCTBOBAHHBIMU METOIAMMA.

Ilens cTaTtby — Ha OCHOBE IAHHBIX IUTEPATYPBI CO-
CTaBUTh KPATKMil 0630p KIIOYEBBIX ITANOB PA3BUTHUS
I'T oT eé 3apOXK/[eHNUsI IO HACTOSIIETO BPEMEHN; OIIM-
CaTb IJIaBHble COOBITVS, XapaKTepU3YIOUIMe KaXKIbIil
UCTOPUYECKUIT TIEPUOT, OTPA3UTh JOCTVDKEHMSI U TIPO-
6J1eMBI KOXKIOTO U3 HUX.

Marepuanbl 1 METOABI

ITpyuMeHsICSA KOHTEHT-aHaIN3 MyOIMKaLWii, TOCBSI-
IEHHBIX Pas3MuMuHbIM acrekTaM I'T, MOMCK KOTOpBIX
OCYILeCTBIIS/ICS IPENMYIIeCTBEHHO B 61bmmorpaduye-
ckux 6a3ax gaHHbIX Scopus u PubMed, a Taxxe oduim-
a/IpHOI MHGPOPMAIMM U3 OTKPHITBIX MHTEPHET-UCTOY-
HVKOB.

PesynpraTbl u 06CcyKeHne
Hauanvuwiti aman paseumus 2enHoti mepanuu

Cpenu mccnenoBaTenell HeT eIMHOTO MHEHMUsA O Ha-
yane ucropum passutua I'T. OpHm BemyT OTCUéT C
1962 1., xorma B. IlImbanbckmit MpoBEN McIpaBiieHue
TeHeTNYeCKoro fieekra IMyTEéM JOCTABKU Ty>KepOHOI
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IOHK B xnetkn mnekonuraromux [1, 2]. [Ipyrue cBA3bI-
BatoT eé ¢ obHapyxeHueMm C. Kosnom u I. Boitepom B
1972 r. ABneHuA npsamoro nepenoca gparmentos JHK
OT OfIHOI OGaKTepyy KMIIEYHOI! MajoyKu K Apyroi [3].
Tperpu Hawanmom I'T cumTaoT HepBble MCHOBITAHMA C
ydacTueM JIIofiell, Hanbojee paHHee U3 KOTOPBIX ObIIO
nposefieHo rpymnnoi gokropa C. Pozen6epra B 1989 r. u
IIPefiCTaBIIAIO CO00IT MCCTIeOBaHNe TeHHO MapKMPOB-
KU VHQUIBTPUPYIOIUX OMYXO0lb MUMQOnuTos [4, 5].
Teopernueckoe xe poxpenue I'T mpousonuio 3Haym-
TenbHO paHble. Emé B 1947 . 6puta omy6nmKoBaHa
nepBas paboTa, B KOTOPOJI IpefIaranach KOHIEIIIVA
I'T [6]. B manpHelmeM BIoTh fo 1970 I. 1110 €€ KOH-
IIeNTyaJbHOE pasBUTUE, CMEHMBIIEECS 3TANOM Tabopa-
TOPHBIX MCCIefoBanmii [7].

OpHMM M3 MCTOPUYECKUX «pelepoB» CTalo Y-
pexpenne B 1974 r. B CIIIA mepBoit B Mype 6MOTEXHO-
nornyeckoit kommnanuu «Genetech», koTopas 3aHsmach
BBIpAIIVBaHMEM HOBBIX OaKTepyalTbHBIX KY/IbTYP C 4y-
KepopHbIMU TeHamu [3]. B 1976 . V. AHmepcoH npep-
JIOXWI UCIIONb30BATh BUPYCHI B KadeCTBe HOCHUTesIei
IHK (BexTopoB), a y>xe B 1989 . YrpaBsjieHue 1o caHm-
TApPHOMY HAJ30py ¥ KadeCTBY INIEBBIX IPOAYKTOB
CIIA (Food and Drug Administration, FDA) ogo6pnto
nepBoe KamHM4eckoe uccneposanue I'T. Ha cnenmyro-
it TOf; OBITIO TIPOBEEHO IIePBOe eBPOIIeICKOe MCIIBI-
tanue [7]. Ilocnemune gBa coObITUS 0003HAYM/IN HAYa-
JI0 KJIMHWYecKoil paspl paspurus I'T.

Hambonee spkum KMMHNYECKUM CTydaeM Ha 3ape I'T
crano Bbi3foposneHne Amantu JeCumbBa ¢ CUHAPO-
MOM TSsDKE/IOT0 KOMOVHMPOBAHHOTO IMMYHOZIeQUIINTA,
CBSI3aHHOTO C BPOX/IEHHBIM JepUIMTOM afieHO3MHe-
sammHasbl (ADA-SCID). IlarueHTka Ha TPOTSDKEHUU
HECKO/IBKMX JIeT IOJy4anaa TpaHcy3un cOOCTBEHHBIX
TeHeTNYeCKM MOAMGUIVMPOBAHHBIX TUMQOINUTOB, JO-
CTaB/IABIIMXCA C TIOMOIIBI0 PETPOBUPYCHOTO BEKTOpA.
B pesynbTare 3T0i Tepanum y eBOUYKM HACTYINIA /TN~
Te/IbHasA PEMUCCHS, @ 3aTeM BBI3[JOPOBJIeHNe [8].

B ampene 1993 r. nponu KIMHNYECKNE VCIIBITAHNA
I'T pexoMOMHAHTHBIMU afieHOBUPYCHbIMU (Ad) BekTO-
pamm ¢ ydactueM OONbHBIX MYKOBMUCLIMAO30M. B Hos-
6pe 1995 1. 6bII0 HAYATO HIEPBOE UCIIBITAHME PEKOMOM-
HAHTHBIX aJleHOACCOLMMPOBAaHHBIX BupycoB (AAV) y
HALMEHTOB C TAaKUM e 3a00jIeBaHMeM, a 3aTeM KIVHMU-
JecKye UCCTIeOBaHy Y IaleHToB ¢ reModuueit B [5].

B 1998 . FDA paspemnio K IpVMEHEHNUIO NEPBBII
reHOTepaleBTUYeckmit mpenapar «Vitravene» Ha 0ase
aHTUCMBIC/IOBBIX OnUroHyknaeotunos (ACO) 1-ro mo-
KOJIEHVS i1l MECTHOTO JIeUeHMs IIVTOMETalIOBUPYCHO-
TO PeTMHUTA Y MAIL[MEHTOB C OC/Tab/IeHHbBIM UMMYHUTE-
TOM (TIO37IHEe 3TOT IpenapaT OBUI OTO3BAH PETY/IATO-
pom). B 2003 r. TocymapcTBeHHOE yIpaB/ieHue 110 KOH-
TPOJIIO 32 IPOAYKTAaMV MUTAHNA 1 TeKapcTBaMy Kuras
(State Food and Drug Administration, SFDA*®) omo-
Opwio mpopykt reHHoit Tepamyu «Gendicine» (Ha oc-
HoBe Ad-BekTopa) [/ Te4eHMsI INIOCKOK/IETOYHOTO pa-
Ka ronosbl 1 1men. B 2005 r. SFDA paspemmio nepsyio
OHKOJTUTUYECKYIO aJIeHOBUPYCHYIO TEpAaIuIo Iperapa-

B HacTosmee BpeMsa — HanmonanbHOe yIpaBieHne MegUIIVHCKO
npopykuuu (National Medical Products Administration, NMPA).

toM «Oncorine» JyIs1 edeHUs KapIVIOHOMBI HOCOITIOT-
kn. Ouxommnrudeckas BupycHaa I'T B CIIA Bmepsble
OblTa Off0OpeHa 3HaYMTENTbHO Mo3fHee — B 2015 1. —
JUiA JledeHMsa MenaHoMbl (mpemapar «Imlygic»). B
2007 r. ®ywmmnnmHCKoe 6I0pO NMPOAYKTOB IUTAHUA U
nexkapcts (Bureau of Food and Drugs, BFAD”) ono-
OpWIO TapreTHYIO TEPAINIO /IS MALMEHTOB C CAPKOMONL
MATKMX TKaHel M OCTEOCAPKOMOIN Ha OCHOBE PETPOBU-
pycHoro mpemnapata «Rexin-G» [9]. B aror >xe mepnoxn
K/IMHNYECKOe PACIPOCTPaHeHMe IONYyYUIM JIEeHTUBU-
PYCHBIe 1 repIleCBUPYCHbIE BEKTOPHI, a TAK)Ke HeBUPYC-
HbIe METOABI ITepeHoCca TeHOoB [5].

Opnako B Hadane XXI B. passurue I'T 6bU10 IpMo-
CTaHOBJIEHO U3-32 psAfa HeOMarompuUsATHBIX COOBITHIL,
CBA3aHHBIX C HOOOYHBIMM 3 deKTaMM ePBbIX FeHOTe-
pamneBTHYeCKUX Ipenapatos. [TorpeboBanoch mepecmo-
TpeTb IOAXO/BI, IIOBBICUTb TpeOOBaHMs 6e30ImacHOCTHI
K I'T, co3gaTb HOBble MOAMUKALNN BUPYCHBIX BEKTO-
POB, HallpaB/leHHbIE HAa CHIDKEHME BEPOATHOCTY OHKO-
reHesa ¥ pa3sBUTUA TOKCUYECKUX peaKLMil OpraHU3Ma,
paspaborarb 60ree 3 peKTNBHbIE HEBUPYCHbIE CYCTe-
MBI JJOCTaBKM T'€HEeTHYeCKOro MaTrepuana. Pemenne mo-
CTaBJ/ICHHBIX Ilepefl HaYYHBIM COOOIIeCTBOM 3a/jad Mpu-
BEJIO K ITOSIBIEHNIO NHHOBALMIOHHBIX TeXHOJIOTMIL Te€HO-
Tepalyuy U pacUIVpeHUI0 HO30I0TMYeCKOr0 CIeKTpa eé
HIpYMEHEHM .

Bospoxoerue eenHoti mepanuu

Koneny mepBoro — Hayajo BTOPOTO JeCATUIETHUSA
XXI B. 6bUIM OTMEYEHBI PALOM YCIIENTHbIX MCIIBITAaHWIT
['T, mpuMeHseMOil B OTHOLIEHUM BPOXIEHHBIX 0¢-
Ta/IbMONIOTNYecKux 6omesneit [10, 11], MMMYHHBIX Ha-
CTIe[ICTBEHHBIX HapylleHmit [12—14], oHKonMOrmyecknx
3abonmeBanmit [15—17] u gp. Hambonee pesoHaHCHBIN
ycIlex B 9TOT Iepuof 6b11 3adukcuposan B 2011 r. On
cBsi3aH C 9QPEeKTUBHBIM JIe4eHNeM OCTPOro MnmMdo6-
JIACTHOTO JIefiko3a y OMuaM YailTXel IO IIporpamme
K/IMHNYECKOTO JICC/IeOBAaHUA UMMYHOTepauy paka B
Hetckom rocninrane ®@unagensdun CHIA [18].

B 2012 r. 6marogapsi OTKpBITHIO U pa3paboTKe Mpo-
PBIBHOII ~ OMOTEXHONIOTMY  pPeaKTUPOBAHUA T'€HOB
CRISPR-Cas (CRISPR — ot anrn. clustered regularly
interspaced short palindromic repeats — kopoTkue ma-
JVMHAPOMHbBIE TIOBTOPBI, PETYIAPHO PACHONIOKEHHbIE
rpynnamy; Cas — CRISPR-acconmmpoBaHHBI 6e/1ok)
BHOBb BO3poc nHTepec K I'T 1 Havyasncsa HOBBIN aTam eé
passutus [19, 20].

Emé omHmMm cymecTBeHHbIM coObiTMeM B 2012 T.
cTajno ofobpeHne EBponeiickiM areHTCTBOM II0 JIeKap-
crBeHHBIM cpenctBaM (European Medicines Agency,
EMA) mnepsoro mpemapara I'T pns nedenmss Hacnep-
cTBeHHBIX 3aboneBanmit «Glybera» (¢ AAV-BekTopom),
MpenHa3HaYeHHOTO it OONMBHBIX € TSXKENoin (opmoit
MaHKPeaTUTa, BBI3BAHHOTO JieUIMTOM JTUIOIPOTENH-
numassl [21—23]. Togom panbute B Poccuu 6b11 cepT-
¢uIMpOBaH MepBBIl OTeUYeCTBEHHbIN TeHHOTEPAIIeBTI-
yeckmit mpenapar «HeoBackynreH» (¢ IU1a3sMMEHOI

B Hacrosmee BpeMs — YIpaB/ieHNUe 10 CAHUTAPHOMY HAJ30py 3a
KadecTBOM IIMIINEBBIX IPORYKTOB 1 MepmkameHToB OummmuH (Food
and Drug Administration of the Philippines, FDA Philippines).
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IOHK B xauecTBe BeKTOpa) JIs1 KOMIUIEKCHON Tepammyu
OOJIBHBIX C XPOHMYECKMMU OOMIUTEpUPYIOINMU 3300-
NeBaHMSAMM apTepuil HIDKHMX KOHe4yHocTeil [24]. B
2013 r. pomyck FDA momyumn npemapar «Kynamro»
(ACO 2-ro noxosneHus) i Te4eHNs TeHeTUYeCcK 00y-
C/IOBJIEHHOIT rumepxonectepuaeMun [9]. Beimie oTme-
4YeHo, 4To B 2015 I. Ha apeHy BbILIET OHKOMUTUYECKUIL
npenapar «Imlygic» Ha OCHOBe reprecBUPyCHOTO BeK-
TOpAa.

Ilo onenkam cnenuanucros, nmocie 2015 r. I'T BeTy-
nua B HOBYI (pasy pasBUTHA, U TeHHOTepaleBTIYe-
CKMe MperapaThl CTalu eXErOJHO paspermarbcs odu-
I[MaTbHBIMY peTyIupyomyuMy opranamu. Tak, B 2016 .
OBUIM MOIYIeHbl K NPYMEHEHUI0 YeThIpe IIperapara
I'T. 9to paspeménnnie EMA «Zalmoxis» (anmoreHHble
T-k1eTKy, reHeTUYecKu MOAU(UIMPOBaHHbIE PETPO-
BUPYCHBIM BEKTOPOM, A/ BCIIOMOTATE/IbHOTO JICUeHM s
IpM TAIUIOMAEHTUYHON TPAHCIUIAHTALMM T'€MOIO3TH-
YeCKVX CTBOJIOBBIX KIeTOk) u «Strimvelis» — ayToso-
rnunble CD34"-reMomosTnyeckme CTBOIOBbIE KJIETKIU,
TPaHCAYLVPOBAaHHBIE €X Viv0 TaMMapeTpOBUPYCHBIM
BEKTOPOM, IIpeflHa3HaYeHHbIe [/IA JIe4eHNS TAKEIOTo
KOMOVHVPOBAaHHOTO MMMYHOe(UINTHOTO CUH/IPOMA,
00YC/IOB/IEHHOTO  JieUIIMTOM — aJileHO3VMH/IeaMIHA3bI
(ADA-SCID), a takxe ogo6penHsle FDA «Spinraza» u
«Exondys 51» — aHTUCMBIC/TOBbIE OJTUTOHYK/IEOTHHbIE
nperaparsl (IepBbI — /IS IeYeHNsT CIVHAIBHOM MBI-
mevHoit atrpodum (CMA) (Zalmoxis» (ammoreHHbIe
T-xmeTkn, reHeTM4ecky MOAMGUIVPOBAHHBIE PETPO-
BUPYCHBIM BEeKTOPOM, /IS BCIOMOTATeIbHOTO JIeYeHNs
npyu ramioufeHTnyHoi Tpancmwiantanuyu ['CK), Bro-
pOil — I JIedeHNs MBILIIeYHON aucTpodun [lromeH-
Ha) [9]. B 2020 r. koMIaHus — NPOU3BOAUTEND Ipema-
para «Strimvelis»™ yBegommna EMA o passutun y ma-
nueHTa ¢ ADA-SCID, nmony4aBiiero faHHYIO Tepaluio
Ha OCHOBe raMMapeTpoBekTopa B 2016 r., mumdongHo-
ro T-kneTo4HOrO NMeIiKo3a [25].

C06peM€HHO€ COCMOSTHUE 2eHHOU mepanuu

CoBpeMeHHBI 3Tan pa3BuTtuA I'T MOXXHO cBA3aTh C
HayajIoM IepBbIX KIMHNYECKUX MCIIBITAaHNIT MHHOBAIIK-
OHHOMl METO[UKV pPefaKTUPOBaHM T'€HOMa, KOTOpbIe
611 Hadatsl B 2016 1. B Kurtae. Kuraiickime cienmau-
ctol npuMeHnan CRISPR-Cas9 npu nposefeHny NMMY-
HOTepanuy Mal[MeHTy, CTpafialolleMy HeMeTKOKIeTod-
HBIM pakoM Nérkmx [26]. Benen 3a atum Haumonans-
HBII MTHCTUTYT 3ApaBooxpanenus CIIA omo6pun npo-
BefleHNe IMOMOOHOTO MCCIEeNOBaHMs I OLlEHKM 6e3-
omacHoctu npumeHeHuss CRISPR-Cas9 [27—29], a B
BenukoOpuTaHnM MPUMEHMIN AHATOTOBBIN PENAKTOP
TALENS B KIMHUYECKOM MCC/IEOBAaHUU C yIacTUEM
mereit [27].

IlepBbIM pa3peniéHHBIM TeHHOMH)XEHEPHBIM IIPO-
nykroM B CIHIA pna mposemeHuss CAR-T-xnetouHoit
MMMYHOTEpANlMM paka CTaj IpenapaT Ha OCHOBe JIeH-
TuBUpycHOro Bekropa «Kymriah». OH 6p11 0m06peH

> IIpou3BOAMTENb OTMETIIL, YTO 5TO €AMHCTBEHHBII TeHOTEPATIeBTH -
4eCKMIl Tpenapar, paspabaThiBaeMblil MM Ha OCHOBE TaMMapeTpPOBUPY-
ca, OCTa/IbHasA /MHelKa IeKaPCTBEHHBIX CPENCTB 6asupyercsa Ha caMo-
MHAKTUBUPYIOUIMXCS T€EHTUBMPYCHBIX BEKTOPaX.

FDA B 2017 1. my1a neyeHus ex vivo MaluieHTOB ¢ B-kie-
TOYHBIM OCTPBIM TNM(}OOIaCTHBIM IEFIKO30M B BO3pac-
Te 10 25 et (B 2018 1. mpemapar ObIT pa3peléH Ha Tep-
puropuu crpas EC, B 2019 . — B Anonum). s neve-
HYS B-K/1eTOUHOI TMMQOMBI y B3POCTIBIX TULEH3UIO OT
FDA 1 EMA B TOM >Xe oy MOMTy4M/I PeTPOBUPYCHBII
npenapar «Yescarta». B cnenyromem ropy na 6ase PI'bY
«HMUML OATON um. Imutpusa PoraueBa» MunH3gpasa
Poccun CAR T-knerounyro repanuio nomyumnn 20 poc-
CUIICKMX JieTell ¥ MOJIOABIX B3POC/IBIX C OCTPBIM JIMM-
¢obmacTHEIM 7eliK030M ¥ B-kieTouHpIMU MUMQOMa-
mu [30].

Kpowme toro, 2017 r. 03HaMeHOBAJICSI OFOOpeHMEeM CO
croponnl FDA mepBoro mpemapara Ha ocHoBe AAV
BeKTOpa «Luxturna» [y nedeHMs HaclIeACTBEHHON
AUCTpOdUM CeTYATKN. B TOM ke rofy KOpeiicKuit pery-
JIATOp JMLEH3UPOBAl PeTPOBUPYCHBLT «Invossa» mys
nedeHus octeoaprputa [9], a B CIIIA nponuta anpoba-
uusa nHcTpyMeHTa CRISPR-Cas mnsa pemakTupoBaHMA
TeHOB in vivo y MalnyeHTa ¢ CMHApoMoM XaHTepa [31].

B 2018 . FDA u EMA opobpuwmu «Onpattro» —
HepBbIil Ipenapar, paboratomuit no npuaiuny PHK-
uHTepdepeHLMy (Ha OCHOBE MaJbIX MHTEPepUpyIo-
mux PHK (MnPHK)), n anTMCMBICIOBOT ONTUTOHYKITEO-
g «Tegsedi» M nmedeHns Hac/IeACTBEHHOTO aMUION-
nosa («Tegsedi» B ToM >xe rogy 6bU1 paspemén B Kana-
ne). 3a nocnennue rogsl CIIA 3HauUNTENBHO IPOJBUHY-
JIMCh B PasBUTUM aHTUCMBIC/IOBON Tepamuu: B 2019—
2020 rr. FDA nuuensupoBajo emé 5 mpenapaToB st
JledeHNs MOHOTeHHBIX 3abormeBaHmit. Oto Waylivra
(ACO 2-ro moxoneHys ISl JeYeHNsI CUMHIPOMa XUJIO-
mukponemun), Givlaari (MuPHK, octpas meuéHounas
nopoupus), Oxlumo (MnPHK, nepsuyHas runepokca-
nypus tumna 1), Vyondys 53 u Viltepso (MopdonnHoBbie
ACO pns neyeHus MblliedHol guctpodun JlomneHHa)
[32—34].

B 2019 r. 6b11 MuIleH3UPOBaH MepPBLIt B SMOHNUM Te-
HOTepaleBTUYeCKMil mpenapar. VIM cTan paspaboTaH-
HbIl Ha ocHoBe 1wtasmupHoi [JJHK »Collategene». IIpe-
[apaTr MOKasaH MIA jedeHUs IAIMeHTOB C KpuUTude-
CKOJI MIIeMHUell HIDKHUX KOHEYHOCTEN, KOTOopas He
HOANAETCA XMPYPIUIECKOil peBacKynsapusauun [35].

EMA B ToM e Tofly ofoO6pyIa ONMUTOHYKICOTH -
HbII IpenapaT « Waylivra» 1 IeHTUBUPYCHBI Ipenapar
«Zynteglo» nna medenns opdaHHBIX 3abomeBaHmit [9].
FDA B 2019 1. paspemnio K IpUMEHEHUIO Ipenapar
«Zolgensma», co3gaHHBIN Ha 0cHOBe AVV BekTopa mjs
JledeHNsI AIMEHTOB B Bo3pacTe f1o 2 et ¢ CMA [36]. B
2021 r. oH OBUI 3aperUCTPUPOBaH Ha Teppuropun Poc-
cun. OpHako «Zolgensma» Ha HAaCTOAILIMII JieHb SBJIA-
€TCA CaMbIM [IOPOTOCTOAIMM JIEKAPCTBEHHBIM Cpefl-
CTBOM B MIpe.

B 2020 r. rexnonorusa CRISPR-Cas in vivo nogsepr-
Jach MEepBbIM KIVHUYECKVMM MUCIBITAaHNMAM Ha TpyIIe
HAI[EHTOB C BPOX/EHHBIM aMaBpo3oM Jlebepa. Torma
e ObUta 3aBepurena I ¢asa navaroro B CIIA B 2016 1.
K/IVMHNYECKOTO  JICC/IEOBAaHMA  C  IIpUMEHEeHMeM
CRISPR-Cas9 ex vivo npu T-KneTOYHOI MMMYHOTepa-
UM HAIYIeHTOB C HeMEe/IKOKIeTOYHBbIM PaKOM JIErKO-
ro [28].
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Pacnpocrpanenne CAR-T-kneTouHOI MMMYHOTepa-
MM, BBIXOJ, HA PBIHOK IIpemnapaTos Ha ocHoBe PHK-un-
TepdepeHINy, MOsABIeH)Ee HOBBIX IMOKOTEHMII CUCTEM
TOCTaBKM TeHETMYECKOTO MaTepyasa, a TaKXe KIUHU-
YJecKoe IpMMeHeH)e MHCTPYMeHTa peJaKTUpOBaHuA Te-
HoB CRISPR-Cas, o cyTu, XapakTepusyoT COBpeMeH-
HBIT ypoBeHb pasputua I'T [37].

Ilo omeHkaM KUTalICKMX MCCIeoOBaTeNnel MO CO-
CTOsHMIO Ha aBryct 2019 r. HalMOHA/IbHbIE OPraHbl I10
Pery/IMpOBaHNIO JIEKAPCTBEHHBIX CPEACTB Of00pun 22
TeHHOTepaIleBTNYeCKUX NpelapaTa, B Mae TOTo Ke rofia
B 6a3e gaHHbIX «Clarivate Analytics» 6b1M 3aperucTpu-
poBaHbl 4692 mpemapara, cBsf3aHHBIX ¢ ['T, n cBbIre
3700 xmmHMYeckux mccrenoBanuit I'T, mpoBogMMBIX B
6omnee yem 200 cTpaHax [9].

BepymmuMy mep>kaBaMu B 9TOM HaIlpaBJIeHMM OCTa-
totca CHIA n Kurait. Poccus B mocnefHee BpeMs Takxe
npopsunynachk B passutun I'T. B koHue mas 2022 r. B
Poccum Havanuch KAMHMYECKME UCHIBITAHMA II€PBOTO
OTE€4eCTBEHHOTO OHKOJIMTMYECKOTO IpelapaTa Ha oc-
HOBe PEKOMOVHAHTHOTO BMpYCa OCIOBAKIVHBI VV-
GMCSEF-Lact [38], B TekylleM rofy IUIaHUPYeTCS 3a-
BeplIeHe paspaboTK pPOCCUIICKOTO aHamora «Zolgens-
ma» s nederuss CMA [39].

3akiaroueHune

I'T mpomta oMTeNbHBIN IyTh C MOMEHTA CBOETO 3a-
poxpenusa. Ho n3-3a psAna Heygad B KIMHMYECKUX JC-
IBITAHMAX OHA BCTYNM/IA B HOBYIO (pa3y CBOETO pa3BM-
TuA ToNbKO BHadajie 2010-x rr. IlosTomMy pap e€ mero-
JOB elllé HaXOIATCA Ha CTaduM HOKIMHUYECKUX U K-
HUYECKUX UCIIbITAHMIA.

ITepenoBble OMOMH)KEHEPHBIE TEXHOTIOTUM, TaKue
kak pegaktopsl reHoB TALEN, CRISPR-Cas, o6oratunm
eé MeTOMONIOTMYeCK!il 6asuc, YIpPOCTWIM U OTYACTH
yoemeBMIM IpakTudeckoe npumeneHue I'T. Vitorom
HAayYHBIX IIPOPBIBOB, JOCTVDKEHMIT B KIIMHUYIECKOI Me-
auiyHe ¥ GapMaKoIOTUU CTANO €XeTOJHOe yBemde-
HIUe 4YNCTa PEeruCTPUPYeMbIX TeHHOTEpaleBTHYeCKUX
IIpenaparos, a TaKKe KOMMYeCcTBA MyONINKYyeMBbIX OTUE-
TOB O pe3y/IbTaTaX MpoBeAeHHbIX ucnbITanuit I'T [9].

Osxnpaercs, yro I'T B GyayuieM 3HaYMTENTBHO IO-
BIMsIET Ha JIe4eHNe PefKNX U OIACHBIX JIIs XKU3HM 3a-
6oneBanmii. OgHAKO /IS €€ OKOHYATEeJIbHOTO YyCIexa
HEOOXOIMMO PEIINTh OCTAII[MeCss BOMPOCHl Ge3omac-
HOCTM TeHHOTEpPAaNeBTUYECKUX IIperapaToB, BBICOKO
CTOMMOCTH VX NIPOMU3BOACTBA, HEIOCTATOYHOTO ypPOB-
HA PasBUTHA INPOMBINUIEHHBIX TeXHONOruWi. Bcecrto-
POHHETO PacCMOTpeHMsA TPeOYIT 6M0ITHYecKue Mpo-
6nemsl I'T, akTyanmusupoBaBIumecs ¢ MOABIEHNEM TeX-
Honmoruy CRISPR-Cas, 4To 0cO6eHHO KacaeTcs pefak-
TUPOBaHMS FeHOMa K/IeTOK 3apOJIbILIeBOJ IMHNUN Yero-
Beka [40—42].

Wcrouynuk q)MHaHC]/IPOBaHI/U[. MCCHCHOB&HI/Ie HE UMe1o CHOHCOPCKOIZ
HOI[I[BP)KKI/[.

KoHnukT mHTEpecoB. ABTOPHI 3aAB/IAIT 06 OTCYTCTBUYU KOHQPIMKTA
UHTEPECoB.
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