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AHHOTauus

[lepcreKTUBHOCTh TEXHOJIOTUI penakTupoBaHus reHoma (TPT) oy reHHON Tepanuu cTana
OIHMM M3 KJIIOUEBBIX JpaliiBEpOB PasBUTHUS B 00JIaCTU JIeUEHMST MOHOTEHHbBIX HACJI€ICTBEH-
HbIX 3a6osieBaHMi. OMHAKO OOIIMII KOHCEHCYC MCCaenoBarTeseii, pa3paboTuMKoOB M MHOTUX
KJAMHUIIMCTOB 3aK/II0UaeTCsl B TOM, UTO B psifie cIyuaeB 6ajaHC pyCKa U MOJIb3bl OT Ipernapa-
TOB, ocHOBaHHBIX Ha TPI' u CRISPR/Cas9, B yacTHOCTH, K HACTOSILLIEMY BpeMeHU 1U3y4YeH HeJo-
CTaTOYHO TOJIHO. TeM He MeHee 3 mekabps 2023 roga YrpaBiieHue 10 CAHUTAPHOMY HaZ30py
3a KaueCTBOM IUIIEBbIX TPOAYKTOB U MeguKkaMmeHTOB (FDA) CIIIA ogo6puiio BeIBOA, B 06paiie-
HJe IBYX IIperapaToB [Jis IeueHU sl CePIIOBYIHOKIeTOUHOV aHeMuu. OnuH 13 Hux («Casgevy»)
SIBJISIETCSI KJIETOYHBIM MPOAYKTOM, cocTosI UM 13 CD34" ayTOMOTUUHBIX reMaTOMO3TUYeCKUX
CTBOJIOBBIX KJI€TOK, B KOTOPBIX C NomoInbio cuctembl CRISPR/Cas9 ymaeTcst yBeJIMUUTD MPO-
IYKINUIO GeTajbHOTO reMOrjo61Ha, YTO MPUBOAUT K KOMIIEHCAIMY COCTOSTHUS MAI[MeHTOB.
Takum 06pa3oM, BIlepBbIe B MUPOBOII MTPAKTUKE OMHUM U3 BEIYIIVX PETYISITOPOB OCYIIECTB-
JIEHa PEerucTpamnus He MPOCTO TeHeTUYEeCKM MOAMMUIVPOBAHHOTO KJIETOYHOTO MPOIYKTA,
a IIpOAYKTA, MOJIYUEHHOTO € MOMOIIbI0 TPT. DTOMY MCTOPUUYECKOMY COOBITHUIO 1 €T0 BasKHOCTH,
a Tak>ke BO3MOKHBIM MTOC/IEICTBUSIM MTOCBSIIIEHO TaHHOE KOPOTKOE COO0IIeHMeE.

KiroueBble cjioBa: TeHHas Tepanusi, peJakTUpOBaHNe TeHoMa, Hac/eICTBeHHbIe 3a60jeBa-
Hus, FDA CIIA, ceprioBUIHOKJIETOUHASI aHEM S
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Abstract

The promise of genome editing technologies (GETs) for gene therapy is one of the key drivers
for development of this field to treat monogenic hereditary diseases. However, the general con-
sensus of research community and many physicians is that in some cases the balance of risk and
benefit of GET-based drugs and CRISPR/Cas9, in particular, has not been fully studied to date.
However, on December 03, 2023, the US Food and Drug Administration (FDA) approved market-
ing of two products for sickle cell disease. One of them (“Casgevy”) is a cellular product consist-
ing of CD34* autologous hematopoietic stem cells, in which, using the CRISPR/Cas9 system,
it was possible to increase the production of fetal hemoglobin, which leads to compensation
of patient’s condition. Thus, for the first time in world practice, national regulator has approved
not just a genetically modified cell product, but a product obtained using GET. This short mes-
sage is dedicated to this historical event and its importance, as well as possible consequences.
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K HacroseMmy BpeMeHM KJIIOUYEBBIM I10AXO0L0M
K JIEUeHMI0 MOHOTEHHBIX HacjeACTBEeHHbIX 3a00-
JIeBaHMII CTajla TeHHO-3aMeCTUTe/IbHAs Teparnus,
1ocJie KOTOPOil HOpMaJibHas KOIuUS reHa, JOCTaB-
JIEHHas C MMOMOIbIO BEKTOPA, COCYLIECTBYET C MY-
TAHTHOM. 3HAUUTEJIbHBIN MHTEpPeC K TeXHOJIOTU-
am pepaktuposanus resoma (TPT) ¢ MomeHTa ux
OTKPBITUS ObIJ CBSI3aH C BO3MOKHOCTbIO MMEHHO
CTOMKOTO MCIpaBJeHUS IMOJOMOK B COCTaBe Ha-
TUBHBIX 3JIEMEHTOB reHOMa. TemM He MeHee peaJib-
Has MepCcreKTMUBa MPaKTUYECKOTO0 UCIIOJIb30BaHU S
TPI' B reHHOV TepaluMy BO3HMKJA MMEHHO IIOJI€
OTKPBITUS BO3SMOXHOCTU MUCIIOJIb30BAHUS CUCTE-
mbl CRISPR/Cas9 B KijaeTkKax MJIEKONUTAKIIMX.
OnmHako, KaK 3TO 4YacToO ObIBaeT, 3HAUMUTETbHBIE
OXMIaHUS B OMOMeUIIMHCKOM HayKe CBSI3aHbI U C
CYLIeCTBEHHbIMM PUCKAMU U Jaxke CKaHIAJIbHBI-
MM TIOTIBITKAMU PeIaKTUPOBAHUS U COXPAHEHUS
SMOpMOHOB yYejoBeka. HecMOTpsT Ha BaskKHOCTH
3TUX UCCJIeJOBAHUI C TOSULUU TPUHLUTIINATIBbHOM
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IeMOoHcTpauumu Bo3MmoxxkHocTeln TPI, oHu mpuHe-
CJIM OTpaciay CYIIeCTBEHHbIN pernyTalOHHbIN
yuiep6 U co3manu oInpejie/ieHHblii pe30HaHC, KO-
TOPBI CONPOBOXAAM MHOTMX MCClIenoBaTesel,
HEYKOCHUTEJbHO COOMIONABUIMX BCe 3TUUECKUE
TpeboBaHUS B CBOei paboTe.

TeMm BakHee cpasy ke IocJje UCTOPUYECKOTO pelle-
Hus FDA CIIA cpenaTh aKIeHT Ha Ba*XHOCTU Ta-
KUX IpeLeeHTOoB [Jis Iporpecca reHHOV Tepanumn
Kak HatpaByieHus. OmOGPEHHbIN [JIsI TPYMEHEHMSI
npemnapat «Casgevy» (3KcaraMrIJIOTEH ayTOTEMCEJ)
npefHa3HaueH i1 NalMeHTOB C CEpPIOBUIHO-
KjaeTouHoi aHemueli. OT 3TOro HacJeACTBEHHO-
ro 3aboneBanus Tonabko B CIIA cTpamaer He Me-
Hee 100 TbIC. yesl0BEK, YTO COCTABJISIET NIPUMEPHO
20% ot ob6memupoBoit nonynsuuu [1]. B PO sto
3a60j1eBaHMe BCTPEYAETCS OTHOCUTENBHO PENKO,
B OCHOBHOM B ITPUTPAHUYHBIX C A3epbaiiikaHOM
o6sacTax [2]. TO TsKeoe U KM3HEYTrpoXKaloIee
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COCTOSIHME C yueToM ero opdaHHOrO CTaryca, He-
COMHEHHO, S$IBJISeTCS JIOTMYHBIM IIOKa3aHMueM
IJISI KJIETOYHOM U TeHHOM Tepanuu, a moTeHI1ab-
HbIIi 6aJiaHC PUCKA U T0JIb3bl OMPaBIbIBAET YCKO-
PEHHBbIIT BBIBOJ, B 06palleHne, KOTOPbIi ObII Mpe/i-
npuaiatT FDA B paMKkax NPOTOKOJIOB IIPOPBIBHOM
tepanuu (“fast track” u “breakthrough accelerated
approval priority review”).

«Casgevy» mpepacTaBisieT co60it MomgudpuIUpo-
BaHHbIE ayTOJOTMYHbIE TEMATOINOITUYECKME CTBO-
noBble kiaeTku (['CK), momyuaemble u3 nepudepu-
YeCKoil KPOBM IOCJTe MOOWIM3ALUUU C TOMOIIbIO
KOJIOHMEeCTUMYIUPYIOIIUX (akTopoB. I[lomyueH-
Hble adepesoM u oboramieHHbie o CD34* deHo-
tuny I'CK ganee ex vivo mofiBepraioTcs mpoiienype
pemakTUpoBaHUS € nomouibio cucrembl CRISPR/
Cas9, cyTb KOTOPOI 3aK/I04YaeTcs B pa3pyuieHUu
caiiTa CBSI3bIBAHMSI TPAHCKPUIIIIMOHHOTO paKkTopa
GATA1 B sHXaHCepHO} 06/1aCTH, B3aMMOJIENCTBY-
oueli ¢ reHom BCL11IA. VIToroM Takoil MaHUITY-
JISILUM CTAHOBUTCS pe3KOoe MajeHMue 3KCIpeccuiu
BCL11A, xoTOpO€ NMPUBOOUT K POCTY SKCIIPECCUU
raMMma-riao6muHa u GopMupoBaHuIo heTasbHOTO Te-
Morio6uHa [3].

TpaHcdys3ust MOJYyUeHHOTO TaKMM 06pa3oM Kiie-
TOYHOIO Ipernapara II0CJie NpPOBeLeHUs MMUENO-
a6 TUBHONM XMMMUOTepanuu MPUBOAMUIA K yCIIeI-
Hovi uHTerpauuu I'CK B 100% cnyuaeB (n = 44).
K momenTy npunstus FDA pemenus o6 ogo6pe-
Huu «Casgevy» u3 31 manueHra, IOJy4YUBIIEro
ero B paMKax KJIMHMUYECKUX UCCIeLOBAaHUN U 0~
CTYITHOTO JJISI IPOCIIeKTUBHOM YacTu, y 29 (93,5%)
He 6bLI0 OTMEYEHO HM OJHOTO 3MM30[a Ba300K-
KJII03VBHBIX KPU30B, SIBJISIIOLIMXCSI OGHUM U3 HAU-
60Jiee OMacHBIX MPOSIBJIEHNII CEPIIOBUAHOKIIETOY-
Holt aHemun [1, 3]. Takum o6pa3om, OCHOBaHUEM
IJISI YCKOPEHHOW peructpanum ctTaau ybeauresib-
Hble aHHble 00 3(PHEKTUBHOCTM HOBOTO Ipera-
paTa B CUTyaluu, KOT[La aJbTepHATUBHBIE METO bl
JleueHMsl oKa3bIBalOTCsl He3PeKTUBHBIMU, a Ta-
LMEeHTBI HOCTOSIHHO HYXXJAI0TCS B IOA,IePXXMUBaI0-
HIMX [MepeauBaHUSIX SPUTPOLUTAPHOI MacChI.

B mesiom gaHHBINA MpeLeNeHT MMeeT BaskHelllee
3HaueHue OJisd UCTOPUM Pa3BUTUS TE€HHON Tepa-
UM, U CJIeyeT 00CYIUTb HEKOTOPbIE ero HayUuHbIe
U 3TUYECKMeE aCIIeKThlI.

IToMMMO TOTMYHOTO ¥ 060CHOBAHHOI'O ITOKA3aHMS,
a TaKk>Xe ayTOJIOTMYHOTO IIPOTOKOJIA [IPUMEHEeHU
moaubunmpoBanHbix I'CK, KalOUeBBIM C TOUKMU
3peHusi 6e30MaCHOCTH sABJsieTCs TpuMeHeHue TPT

ex vivo. IIpy 5TOM He MPOUCXOOUT NOCTABKU BeK-
TOpa, Hecyllero penakTop reHoMa, B OpPraHuU3M
U VICKJIIOYAeTCsl BHeCEeHMe Helle/IeBbIX M3MeHeHU N
B XxpoMaTuHe. Kpome Toro, oboralieHue nepBUIHO
BbIJIeJIeHHBbIX KJIeTOK 10 Mapkepy CD34 nomoysHu-
TeJIbHO IMOBbIIIAeT YMCTOTY BBOAMMOI'O KJI€ETOYHO-
ro ONpoaykra. Ba>kHbIM IOOCTMXXEHUEM SIBJISIETCS
U TO, YTO nnpumeHeHue TPI' He mpuBeso K yxyn-
IIeHUI0 YCIEeIIHOCTY TpaHCcIulaHTauuu, u B 100%
ciayyvaeB GbLJIO OCTUTHYTO yCIEIIHOe TIPUKUBIIe-
H}ie BBeJIeHHOI'O KJIETOYHOr0 MaTepuala.

C TOYKM 3peHMsT OOLIeCTBEHHOCTM TaKKe BaK-
HO U IIpefocTepedyb OT HEeKOPPEKTHOM TPaKTOB-
KU 310 HOBOCTHU. [IpuHUMn nmevictBus «Casgevy»
U MaTepuas, UCIOJb3yeMblil IJis ero IMOoJy4yeHus,
JUCKJIIOUAIOT Tepenavyy BHECEHHbIX TeHeTUYeCKUX
M3MEHEeHUI MOoCJenyIUM IOKOJeHUsIM. Takum
o0pa3oM, HaHHBII IIpemaparT MNPUIEPKUBAETCS
KJIIOUEBOTO TPUHIMUIIA TEHHOM Tepanuu U He 3a-
TparuBaeT 3peJible M0J0Bble KJIETKU (CIIepMaTo30-
MBI U SLEKJIETKN), a TAKXKe OOLUTHI U CIIepMaTo-
TOHMAJIbHbIE CTBOJIOBbIe KIeTKM. Takum ob6pas3om,
IaHHBIN IperapaT MPUHUUIIMAIBHO HE OTIMYAeT-
€Sl OT JOCTATOYHO IIMPOKOro CIIeKTpa FeHHO-Tepa-
MeBTUYECKUX KJIETOYHBIX IPOLYKTOB, OCHOBAHHBIX
Ha mMoaubUKALMKY ayTOJOTMUHOIO MaTepuasia ex
vivo [Jisl TIoc/ieAylouieii TpaHCIJIaHTalUuu JOHOPY.
KoppeKkTHBIM cliefyeT IpU3HATh ¥ 000CHOBAHHBII
BbIOOP KOTOPTHI TMAal[MEHTOB — IOAPOCTKOBOTO
¥ B3POCJIOTO BO3pacTa, UTO MCKJIIOUAeT TskKelei-
IIMe pernyTalMOHHbIe U ITUUYECKMe BbIOOPHI, CTOS-
e mepej BpauaMy 1 pa3paboTuMKaMy Ipu BXO-
KAEHUM B MeAMaTPUUYecKyio MPakKTUKYy, 0COGEHHO
B MJIaJleHUeCTBe ¥ CaMOM MJIaJillieM Bo3pacre.

[Tporpecc reHHO¥ Tepanuy HEOSHOKPATHO 3aMe[-
JISITICST U3-3a He6JIaTONPUSTHBIX COOBITUI, CBSI3aH-
HBIX C 6€30I1aCHOCTbhI0 Pa3pabOTaHHBIX BEKTOPHBIX
CUCTeM, B T.U. ¥ IPUBOAUBUIMX K r'Mben maiyeH-
TOB. OJHAaKO B C/ly4ae KJIeTOYHBIX TPOLYKTOB K Ha-
CTOsIIIeMY BpeMeH! He 3aUKCHMPOBAHO HYU O HOTO
JIOCTOBEPHO CBSI3AHHOT'O C HUMM CJIydyast rubeyn
peuunuenTa. Takum 06pa3om, HECMOTPS Ha Ka-
KYILYIOCSI KOMIIJIEKCHOCTb U CJIOKHOCTbL 3alauu
obGecrieueHust 6€30MACHOCTY HOBBIX KJIACCOB KJie-
TOUHBIX MPONYKTOB, B T.4. Ha ocHOBe TPI, K Ha-
CTOSILIIEMY BPEMEHM OTPAaC/Ib, Pa3paboTUMKM U pe-
T'YJISITOPBI CIIPABJSIINCG C 3TUM BbI30BOM. Henb3s
He OTMeTUThb, UTO MpuMeHeHMe Gasgevy CTajo
BO3MOKHBIM 3a CUeT MHOI'OJIETHErO OITbITa TPaHC-
nnantauumu I'CK, KOTOpbIV COCTaBJSIeT OECATKU
TBICSY YCIIEIIHBIX CIy4YaeB IIPUMeHEHM S 3TOM ITPo-
LHenypbl MpPU TeMaTOJOrMYeCKUX 3a00JIeBaAHUSIX.
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W3 xaroueBbix GyHIAMEHTAIbHBIX BOMPOCOB, KO-
TOpbIe GYIYT elle J0JI'0 OCTaBAThCS B MOJIE 3PEHUS
uccaenoBareseit, 0COOGHSIKOM CTOUT BOIIPOC TOTO,
Kak npumeHeHue TPI' BiuseT Ha SNUTeHETUYE-
ckuit cratyc I'CK [4, 5]. [lejicTBUTENBHO, €CNU B OT-
HolleHUM nocienosarenbHocty JHK 1 BHeceHUs
HelleJIeBbIX M3MEHEHU MCCaeoBaTeN B COCTOS-
HUM OTCJIEIUTH UX C IOMOINbI0 CEeKBEHUPOBAHUS
(B T.4. IOJTHOTEHOMHOTIO), TO B OTHOILIEHUN 3IUre-
HOMa CYILEeCTBYIOI/e BO3SMOXHOCTY HeIOCTaTOoY-
Hbl. [Ipo6esibl B 3HAHUSIX O (PYHKIMOHUPOBAHUU
SMUTE€HOMHBIX CUCTeM [PUBOASIT K HEBO3MOXKHO-
CTU IPeSyCMOTPEThb U 00beKTUBHO OL[EHUTH BIIUSI-
Hue TPl Ha UX perynsaiuio, 4To TpedyeT AOTIOTHN-
TeJIbHOJ HAaCTOPOXXEHHOCTU B 3TOM BoIipoce. Tem
He MeHee He BbI3bIBaeT COMHEHM, UTO hyHIaMeH-
TaJbHBII IPOTpecc B 3TOM 061aCTH B OyayIeM I0-
3BOJIUT HaM CHSATb U 3TU BOIIPOCHI [6].

HaxoHel, He/ib351 He OTMETUTDb U POJIb PEryasiTopa
B 9TOM pelleHun — paspaboTka 1 BHegpeHne FDA
CIIJA cOOTBeTCTBYIOIMX TPEKOB U ITPOLIeNyp peru-
CTpal Uy MPOPBIBHBIX ¥ OPPAHHBIX TPOAYKTOB SIB-
JISIETCSI 3a2JI0TOM GBICTPOrO JOBEIEHUS UX [0 1iejie-
BbIX MallMEHTCKUX PYNI. OTU JTy4llne NPpakKTUKU
JOJDKHBI M3y4yaTbCsl M 10 BO3MOXXHOCTU aKTUBHO
BHEJIPSITBCSI M B POCCUIACKOM 3[paBOOXpPaHEHUMN,
0co6eHHO ¢ yueToM GOpMUPOBaHMSI HALHALIMO-
HaJIbHBIX IIpouienyp EBpasnuiickoro 5SKOHOMMUUYECKO-
ro COOOIECTBA U €ro eIMHOTO PbIHKA MPOJYKTOB
rnepenoBOi Teparnnu.

CnenyeT OTMETUTb, UTO K HACTOSIIEMY BpeMe-
HU CYlIIeCTBYeT peaJibHAasl TMepCIIeKTUBA IePBbIX
perucTpaimii CUCTEMHO BBOAMMBIX IpelapaToB
Ha ocHoBe TPI. Tak, mepCcnekKTUBHBIA KaHAMAAT,
ncnonb3yoiuii cucremy CRISPR/Cas9 u nosyuus-
mnii HazBaHue NTLA-2002, B 2022 romy mokasail
repBble 00HAAEKMBAIOUINE TAHHbIE Yy MAIMEHTOB
C HacJieICTBEHHBIM aHTMOHEBPOTUYECKMUM OTEKOM.
BbIkOUeHMe ¢ ero MOMOIbIO TeHa KaJuKpenHa

Jiutepatypa

(KLKBI) ipuBeJio K CHUKEHUIO YPOBHS 3TOTO 6ej-
Ka ¥ yIy4YIIeHnIo TeyeHus 3a60/ieBaHus y 6 ramu-
eHToB, noayumBiux NTLA-2002 B Hu3KOi1 (25 MT)
" BBICOKOI1 o3ax (75 mr) [7]. Takoro poga mpemnapa-
ThI 3a4aCTYIO CJIOKHEee NO3MPOBaTh U OTC/IEXKUBATh
C MO3ULIMKU KMHETUKY, OTHAKO UX HEOOXOAMMOCTh
U 1leslecOOOpasHOCTb TPMMEHEHMS He BbI3bIBa-
eT COMHeHMI, ¥ MOKHO IpeJIojararb, 4YTo ycrex
«Casgevy» TIO3BOJUT aKTMBHEEe IIPOJLBUTATHCS
B PETUCTPALMI0 HOBBIM KaHAMUAATAM C CUCTEMHBIM
BBeJIeHMEeM.

Takum o6pa3oM, XOTs o6cyskaaemMoe peireHre FDA
He BBbIZE/SJIOCh B yepele IPYruxX HOBOCTe O pe-
TUCTpal MM KJIETOYHBIX NPOAYKTOB U BBIBOJE UX
Ha pbIHOK CIIIA, Heyib3s MCKIKYATh, YTO C 3TOTO
MOMEHTA HavyaJoCh Pa3BUTHME HOBOWM OTPACJIM reH-
HoJt Tepanuu ¢ npumeHeHrem TPI. Bce maciiTabbr
U MOCJIEACTBUS 9TOTO Mbl CMOXKEM OLIEHUTD I033Ke,
T.K. OLHOBPEMEHHO C 3TUM HauMHAEeTCsl U Iepu-
O/l HAOJIIOJIEHVS U TIIATEeJIbHOTO aHajIu3a JObIX
CUTHAJIOB O KPaTKO- M JOJTOCPOUYHON Ge30macHo-
CTM 9TOTO KJIacca npenapartos. U gonr nmpodeccuo-
HaJIbHOTO CO00IIecTBa — OO0BEKTUBHO OI€HUBATD
U OIPpUHMMATh BO BHMMAaHMe KaK MO3UTUBHbIE pe-
3yJIbTAThl, TAK ¥ BO3MOYKHbIE PUCKU U HEraTUBHbBIE
MCXOZbI, UTO MO3BOJIUT 06ECTIEUNTh HOBYIO TIJIAHKY
6€e30MacHOCTH [JISI TALIIeHTOB.

duUHAHCUPOBAHME UCCIEIOBAHUSA: paboma 6biNoJHeHA
8 pamkax 2ocydapcmeenHozo 3adarust MI'Y umeru M.B. Jlo-
MOHOC08a U NO NEPCNeKMueHOMY HANPasaeHuio HAay4Ho-
06pazoeamenvHo20 passumus MocKo8CK0z20 yHugepcumema
«MosekynspHole mexHoN02UU HCUBbLX CUCIEM U CUHmMemuye-
cKas 6uonozust».

Funding: The work was carried under state assignment
of Lomonosov Moscow State University and the prospec-
tive direction of scientific and educational development
of M.V. Lomonosov Moscow State University “Molecular
technologies of living systems and synthetic biology”.

1. U.S.Food and drug administration (2023). https:/www.fda.gov/news-events/press-announce-
ments/fda-approves-first-gene-therapies-treat-patients-sickle-cell-disease [Accessed Decem-

ber, 12, 2024].

2. Pymsuines A.T., Tokapes 10.H., CmeTanuHa H.C. TeMorio6MHONaT U TajacceMmyeckme
cuHapoMbl. M.: IIpakTuueckass Mmeguina, 2015. 448 c.

3. CASGEVY (exagamglogene autotemcel), suspension for intravenous infusion (2023).
https://www.fda.gov/media/174615/download?attachment [Accessed December, 12, 2024].

4. Cancellieri S, Zeng J, Lin LY, et al. Human genetic diversity alters off-target outcomes
of therapeutic gene editing. Nat Genet. 2023; 55(1):34-43.

58 | Perenepanys opraHoB u TkaHel. 2023;1(2)


https://www.fda.gov/news-events/press-announcements/fda-approves-first-gene-therapies-treat-patients-sickle-cell-disease
https://www.fda.gov/news-events/press-announcements/fda-approves-first-gene-therapies-treat-patients-sickle-cell-disease
https://www.fda.gov/media/174615/download?attachment

FORUM 55-59

Makarevich P.I.
The first genome-edited cell product receives FDA approval

5. Livshits G. Landmark CRISPR Approvals and the Rise of Epigenome Editing. GEN Biotech-
nology. 2023;2(6):476-478.

6. Maxkapesuu II.1. Tpu gecsiTuneTusi pa3BUTHUS I'eHHON Tepanuiu: BeX U MepCIieKTUBbI.
Perenepaius opraHoB u TkaHeit. 2023;1(1):16-24.

7. Intellia Therapeutics Announces Positive Interim Clinical Data for its Second Systemi-
cally Delivered Investigational CRISPR Candidate, NTLA-2002 for the Treatment of He-
reditary Angioedema (HAE) (2022). https:/ir.intelliatx.com/news-releases/news-re-
lease-details/intellia-therapeutics-announces-positive-interim-clinical-data [Accessed
December, 12, 2024].

06 aBTOpE

Makapesuu IlaBea ropeBu4 — K.M.H., TJabopaToOpus TeHHO-KJIETOUHOI Tepanuu, MHCTHU-
TYT pereHepaTMBHON MeAUIIVMHBI MeIUIMHCKOrO Hay4HO-06pa3oBaTeabHOrO IeHTpa MI'Y
umeHnu M.B. JlomoHOCOBa; Kadeapa 6MOXMMUK U pereHepaTUBHOI 6MoMeAUIIHBI DaKyIbTe-
Ta GyHIaMeHTaaAbHOI MequiMHbel MI'Y nMmenu M.B. JlomoHOCOBA.

Author

Pavel I. Makarevich — M.D., Ph.D., Laboratory of Gene and Cell Therapy, Institute for Regen-
erative Medicine, Medical Research and Education Center, Lomonosov Moscow State Universi-
ty, Moscow; Department of Biochemistry and Regenerative Biomedicine, Faculty of Medicine,
Lomonosov Moscow State University, Moscow.

Tissue and organ regeneration. 2023;1(2) | 59



