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AHHOTauuga

KpaTkuit KOMMeHTapuii 3aTparuBaeT acleKThl 06paIeH s KIeTOUHbBIX TPOIYKTOB MO VH M-
BUOYaJbHBIM ITPOTOKOJIAM ITPUMEHEHUS. B KOMMEHTapuUmM 3aTparnBarOTCA OBa IIOTEHIMAJIb-
HO OVICKYCCMOHHBIX aCIleKTa, CBSI3aHHBIX C BO3SMOXXHBIM MCIIOJIb3OBaHMEM MHAMBUAYAJIBHOI'O
noaxonma Kak Iy TU OJisd MIPpUMMEeHEHM S a/IZIOT€HHBIX ITPOAYKTOB 663 peructpanmum, a Takxe Ka-
CaTeJIbHO HEJOCTATOYHO YeTKUX PETryJIATOPHBIX onpenene}mﬁ B 9TOI 06]’[aCTI/I.

KnroueBbie cioBa: 6V[0Me,£LI/IL[I/IHCKI/I€ KJIETOUHbIE ITPOAYKTHI, 'OCIINTAJIbHOE MCK/IIOUEeHME,
MHONBUOYA/IbHbIE KJI€TOYHbBIE ITPOOYKTbI
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IaHHOIi cTaThy. CTaThs MPOIJIA MPUHSTYIO B KypHAse IPOLeny Py PelleH3MPOBaHN s ; MHEHNe
aBTOpa SIBJISIETCS YaCTHBIM MHEHMeM ¥ He OTpa’kaeT IMO3UIMM HaL30PHBIX MU SKCIIePTHBIX
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Abstract

Genome editing systems are powerful tools capable of precisely modifying genetic material
in its natural context within a living organism. Thanks to these remarkable capabilities, editing
systems have found a wide range of applications in all areas of biological science and medicine.
In this manuscript, we provide a brief historical overview of the origins and development of var-
ious genome editing systems. The evolution of this field has been accompanied by significant
discoveries and the awarding of numerous Nobel Prizes. Tracing the logic of scientific thought
in the quest to understand and modify the material basis of heredity, this manuscript aims
to provide budding researchers with a comprehensive picture of the vast (literally) universe
of genome editing systems. Understanding the full spectrum of potential activity of editing sys-
tems obliges researchers to use them thoughtfully and responsibly.to the article yet reasonably
common within the subject discipline.
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[TpMeHeHMe KJIETOYHBIX IPOIYKTOB B MUPOBOIA
IMPaKTUKe BeJeTCsS MO JBYM OCHOBHBIM TpeKaM,
KOTOPBIE MOKHO OITPeeIUTh OOIIMMM, HO HE I0pu-
OINYECKMMU TepMMHAMM  «PEruCTpPalMOHHbIN»
U «MHIVBUAYAAbHBIN». TPaguMIMOHHO MPUHSTHIM
M B I1€JIOM 3aMMCTBOBAHHBIM M3 ITPAKTUKM MCCIIE-
IIOBAaHMSI M BHEJPEHUS JIeKapCTBEHHBIX CPEeJCTB
SIBJISIETCSI PErMCTPAIllMOHHBIN TTOIXOM, BKJIOUAIO-
MV TIOJTHBIN IMKJI JOKJIVMHUYECKUX, KIMHUYECKUX
MCCJIeIOBAHMIA U LIEHTPAJM3aIUI0 C IPUMEeHEeHMEM

roCyapCTBEHHOI'O0 peryJupoBaHusl ob6palleHus
3aperncTpUpoOBaHHOIO MTPOLYKTA. AJIbTePHATUBOM
ILJIS yCKOPeHM s JOCTYIIa NaleHTOB K HOBOJ Tepa-
MUY ¥ GBICTPOTO BHEAPEHMS YHUKATbHBIX TTPOTYK-
TOB KJIETOUHOJM Tepamnuu CTajdl MHAUBULYAJTbHBIN
II0XO0M, B KOTOPOM MCKJ/IIOUAeTCsl 3Tall perucrpa-
IMM U Kaxgoe NpUMeHeHMe SBISeTcs I0 CYyTU
co3jaHueM MepCOHUGUIMPOBAHHOIO MPOAYKTA
IJIs [aHHOrO KOHKpeTHOoro mnanueHTta. Kiwoue-
BBIM YCJIOBMEM IIPMMEHEeHMS 3TOr0 II0AX04a CTalo
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I/IH,HV[BM,I[Y&HBHOE IIpMMEHEeHMEe KJIETOUHBIX ITPOAYKTOB

MIPOM3BOJCTBO UM IPUMEHEHME KJEeTOYHOrO IPO-
JYKTa HENOCPeACTBEHHO B OJJHOM U TOM >Xe MeJu-
LMHCKOM yUYpeXXAeHM, HAa OCHOBaHUY Uero JoJroe
BpeMsl aKTMBHO UCII0Ib30BaJIOCh TIOHSTYE «[OCIIN-
TaJbHOE MCKJIIOUeHue» (aHrl. hospital exemption).
IaHHBIA TTOAX0M, HECOMHEHHO, ChITPajl Ba>kKHEe-
IIYI0 POJib B GBICTPOM U OU€Hb YOEIUTETbHOM Ha-
yajie IpMMEeHEeHUS MHOTUX MPOAYKTOB Ha OCHOBE
kineTok (CAR-T, monuduiinpoBaHHbIX I€MOIO3TH-
YyecKMX KJIeTOK 4yesoBeka). Kpome Toro, s 11e/10ro
psila akaJeMMUUecKMX HAYUHBIX MJIOIIAOK Ha 6a3e
YHUBEPCUTETOB M HAIMOHAJIbHBIX MeAUIMHCKUX
uenTpoB EC, CIIIA u cTpaH A3uu 3TO CTajl0 YHU-
KaJIbHOV BO3MOXXHOCTbIO BHEApPEHMUS INPOPLIBHO
Tepanuu, 4Jis KOTOPOi He BCerga MMeancCh MOJTHO-
IIEHHbIE PETyISITOPHbIE TOAX0bI. TaAKMM 06pa30oM,
MHIOVBULYAAbHBIN TPEK NMPUMEHEHUS KJIETOYHBIX
MPOAYKTOB MpeJcTaBiseTcss 9PpGeKTUBHbIM CITO-
c060M YCKOpPeHMSI UX IPUMEeHeH ST, UTO TAKXKe 1aeT
HeHHY10 MHpopMaIMo 06 ux 6e30MacHOCTU U 3¢-
(eKTMBHOCTHU, a TAKsKE pacUIUpsIeT YUCJIO IEHTPOB,
rae MnauyeHThl MOTYT IOJy4YaTh JOCTYI K HOBBIM
MeTofaMm JiedeHusi. CienyeT cpasy ke OTMETUTD,
YTO B aOCOIOTHOM OGOJIBIIMHCTBE IOPUCIUKIINIA
pe3yabTaThl IPUMEHEHMSI MHAUBUAYAIbHBIX MIPO-
IYKTOB He MOTYT OBITb MCIIOAb30BAHbBI KK 3aMeHa
WIM CypporaT peruMcTpauyOHHBIX KIMHUYECKUX
UCC/IeIOBAHUI, T.e. He SBJSIOTCS OCHOBaHUEM
LIS perucTpayum.

OueBMIOHBIM 06pa3oM MbI MPUXOOAUM K TOMY,
YTO CYyLIeCTBOBaHME WMHAMUBUIYAIbHOTO TYTHU
NIPMMeHeHMs KJIETOUYHBIX HNPOLYKTOB HE IOJIXKHO
OBITH MOTEHI[MATbHO MPEMSITCTBYIOMIMM UJIA 1al0-
IIXMM KOHKYpPEHTHbIE IIPeUMYIeCcTBa Mepej pern-
CTPUPYEMBIMMU IPOAYKTAMU. DTO 06CTOSITETLCTBO
peliaeTcsl MO-pa3HOMY, OJHAKO B OOJBIIMHCTBE
CTpaH co chOpMUPOBAHHOI PEryasITOPUKOI B JaH-
HOJ 06J1acTM ajanTuUpoBaHa MOJesib, KOTOPYIO
CJIEHT'OBO MHOTJA Ha3bIBAIOT IO CTpPaHe IPOUC-
XOXKAEHUST «UCNAHCKOLi», TIPU KOTOPOI BO3MOKHO
COCYLIeCTBOBaHME OAHOTO M TOTO K€ MPOLYKTa
(unu oueHb GIM3KMX aHAJIOTOB), MPUMEHSIEMOIO
MHIVBUIYaJIbHO U B paMKaX CTaHIapTHOTO 06pa-
eHus C TOCyLapCTBEeHHON peructpanueii. B ue-
JIOM 3TO IO3BOJISIET, HAIpUMeEpP, KaK MPUMEHSTh
CAR-T-Tepanuio B pamMKax Befylux MeIUIUH-
CKMX M aKaJeMUuyeCcKMX LIeHTPOB, TakK U 1aeT BO3-
MOKHOCTb BegymUM (apMaleBTUUeCKUM KOM-
MaHMsIM pa3BUBaTh CBOM MPOLYKTHI ITOrO KJacca
M TIOJIy4YaTh CBOIO LOJII0 phIHKA. B KOHEUHOM cyeTe,
KJIOUEBBIM CTUMYJIOM [AJS1 BHELDEHUS CUCTEMBbI
MHIOVBUIYaJIbHOTO TMpPUMEHeHUsI CTano obecrie-
YyeHMe NOCTyIla NNalMeHTOB K NepeoBOii Tepannun
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U, XOTSI MHTEePeChl IIPOU3BOUTEIEI TaKXKe JOJIK-
HbI COOJIIONATHCS, MMEHHO 3TMUYECKUII U I'yMaHu-
TapHBIi aCIeKThl SBISIOTCS JOMUHUPYIOMVMIM.
B paMKax yIOMSHYTOM BbIIlIe CUCTEMbI IPU CO-
OMIOIeHUM PSAfa YCAOBUI U TpebGoBaHMIT HalieH-
Thl OKa3bIBAIOTCSI OXBaueHHBIMM COBPEMEHHBIMU
IIPOTOKOJaMM JIeUeHMsI, aKaJeMUUIeCKye eHTPbI
BHEIPSIIOT pa3paboTKu Ha cBoeli 6ase, a MHAY-
CTPUAJIbHBINA CEKTOP COXpaHSIeT OXMaaeMble Ipe-
MMYIIECTBA 32 CYEeT BO3MOXKHOCTHU IKCITOPTA, IIPU-
MeHeHMsI Ha KOMMepYeCcKOili OCHOBe IpOorpaMm
110 TUITYy TOCTapaHTU1 Ha OIJIATYy JOPOTOCTOSIIEN
Tepanuu IJis OTAe/NbHbIX IPYII HaleHTOB.

B Poccuiickoit @enmepanuu B HACTOsIee BpeMs
MMpMMEeHeHue WHAUBUAYAJbHBIX OMOMEIUIIMH-
CKUX KIeTOYHbIX TpoayKToB (BMKII) perynupyer-
Cs1 aKTyaJbHOM pepakuyeit ®enepaibHOrO 3aKOHA
N2 180-®3 m mOCTaHOBJIEHMSIMU IIPABUTEILCTBA
P® N2 384 u 385 or 28 mapra 2024 roma. B uienom,
Iabbl He YTPYXKAATh YUTATENISI 0COOEHHOCTIMMU pe-
T'YJISTOPHOTO T10Jisl, Mbl MOKe€M KOHCTaTUPOBAaTh,
yTo BHeapsiBuascsa ¢ 2016 roga cuctema rocygap-
CTBEHHOTO KOHTPOJISl, PerucTpanuu u obpaiie-
Hust BMKII 6bly1a yCITeIrHO IepeopueHTHPOoBaHa
Ha TpeK MHAUBUAYAJIbHOTO IPYMeHeHMsI COOTBET-
crByomux BMKII HermocpeACTBEHHO B MeOUIIVH-
CKOJf OpraHMsalum, rae OHM ObLIM MPOM3BEIEHbI
[JISl eOMHCTBEHHOro MalyueHTa. Bce 3TO MOMHO-
CThI0O COOTBETCTBYET 0a30BbIM TPEeGOBAHUSIM MU-
pOBOJ TMPaKTUKM TOCHUTATbHOIO MCKJIIOUEHUS,
a TpeboBaHMe K HAJMUYMIO B OPTaHMU3aI UM TIpUMe-
HeHUSI MPOU3BOACTBEHHON NJIOMIAAKU, MMelolle
COOTBETCTBYIOUIYIO JIMIIEH3MIO Ha NPOU3BOLACTBO
BMKII, BbigaBaemyto Poc3apaBHag30poM, IOIIOJI-
HUTEJbHO 3allMILaeT NaleHTOB.

TeM He MeHee B paMKax JaHHOJ ITPOIeIy bl C yUe-
TOM OTEUYECTBEHHOW MPaKTUKU CIeayeT OTMETUTD
[IBa BaKHBIX BOIIPOCA, KOTOpbIe B GiIysKaiiliee Bpe-
MsI BCTaHYT ITIepeJl OTeUeCTBEHHOI OTPac/bIo pere-
HEepaTMBHOM MeqUIIVHbI.

1) Hanbosee oueBUOHBIM (OpPMATOM [JIST MHIU-
BuayaabHbiX BMKII, HeCOMHEHHO, SIBJISIOTCS IIPO-
IYKTBI ayTOJOTMYHOrO0 TUMa. [Ipr3Tom popmMaibHO
QJUIOTEHHOE TIPOUCXOXAEeHMe WHAUBULYAJIbHO-
ro BMKII He gBJisgeTCS OrpaHMYeHMEM [Jis1 pas-
pellleHMs MPOU3BOACTBA U NPUMEHEHUS TaKOTO
MpoayKTa. B maHHOI cuTyanuu BO3HMKAET HEOO-
XOAMMOCTH KpaliHe TIaTeaAbHOM STUYeCKOi 1 61-
OMEeIUUMHCKON 3KcnepTu3bl ajnoreHHbix BMKII,
IJIST KOTOPBIX 6ojiee TpamMIMOHHBIN perucrpa-
LIMOHHBIN TpeK MPUMEHEHUS C IOJHOLEHHBIMU



KAMHUYECKUMMMU WCCIIeLOBAHUSIMM MOXKET 3aHU-
MaThb ropapl. [oBops mpoile, epeBoj, TAKOro Ipo-
IYyKTa B Kareropumio uHAuBKUAyanabHOro BMKII
OTKpBIBAaeT IMYyTbh K €ro MCIIOJb30BaAHUIO B KJIN-
HMKEe U CO3JaeT penyTalMOHHbIE MPEeUMYIIecTBa
g pa3paboTumuKa M OpraHusaluy, MPOU3BOJS-
1Ieil ¥ IpUMeHSII0IIeli ero Ha cBoeii 6ase. [Ipu aTOM
BO3MOYXHO, YTO YPOBEHb JOKJIVHNYECKUX UCCTIeN0-
BaHMi1, HEOGXOAMMBIX IJIsl TIOJIHOIEHHOV OLEHKU
6e3omacHOCTM U 3(DPEKTUBHOCTY TAKOTO MPOIYK-
Ta, He BCerga NOCTVMXMM B COBPEMEHHBIX pealusx,
YTO CTaBUT B YSI3BMMOE I10JIOKEHME B [IePBYI0 Oue-
pelb KOHTUHTEHT MalleHTOB.

2) B akTyaJbHOI perynsaTopuke cjinabo pasBu-
Ta KPUTEPUATbHOCTDb IOHSATUI, KacaroUUXCs ro-
CIIUTAJIbHOTO UCKJIIOUYEHYS, B TOM YMUCIe U B psife
CTpaH, Ijae MHIAMBUAYAIbHBIA TPeK NPUMeHsIeTCs
C yCIIeXOM B TeueHMe IIOCJIeHero AeCsITUIeTUS.
Taxk, Hanipumep, B cTpaHax EC jocTaTouHO pasmbl-
TO MOHSITUE «KHEPYTUHHOCTU» (AHTJ. «Non-routine»),
KOTOpOE SIBJISIETCS OIpeessIIol UM 111 IPUHSATUS
pelieHMsI O MPUMEHEHUM KJIeTOYHOIO IIPOLYK-
Ta [0 Ipouenype TOCHUTAaIbHOIO MCKJIHYEHUS.
EnmMHCTBEHHBIMM TOCYyLapCTBaMU, re CyILIecTBY-
I0T pa3bICHSOIIME NJOKYMEHTHI 110 3TOMY BOIIPO-
cy, moJyiroe Bpems 6buin Benuko6putanus u T'ep-
MaHus. AHajioruuHo u B Poccuiickoii @enepanum
B psilie CllyuyaeB MPUHSITHE PelleHUus O NpUuMeHe-
HUM OINMPAeTCs] Ha OYeHb CJIOKHbIE IJISI SKCIlep-
TU3bl BOIIPOCHI COOTHOUIEHUSI PUCKA U IIOJIb3bI.
OpHaKoO YeTKUX KpUTepueB IJIsI OTHECeHUS IIPo-
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IYKTOB K MHIOuBMUAyanbHbiM BMKII (Hanpumep,
>KM3HEHHbIe TTI0Ka3aHM s, Hajlyuye UJIN OTCYTCTBYE
aJbTEepHATUBHON Tepanuu, KOJIUYeCTBO IIpUMeHe-
HUM B TOJ) B HACTOsIlee BpeMs He yKa3aHoO. JTo,
C OJHOV CTOPOHBI, CO3/1aeT Mepy T'MOKOCTHU, He0O-
XOZMMOIi 1Jis1 HOBBIX 06J1acTeil MeJUIIUHBI, I/Ie TT0-
IIbITKA 3aperyamMpoBaTh KaXXIblil acllekKT 4YeTKUMU
IebMHULUSIMU Y KPUTEPUSIMU TIPUBOIUT K U30bI-
TOUYHBIM OrpaHnueHus M. C IPyroi CTOPOHLI, peny-
TallMOHHBIE [IOTePU IIPU HEYAAUHbIX IPUMEHEeHUAX
MM HeraTUBHBIX MCXOAAaX He3aBUCUMO OT CUTya-
LMY JIOKATCSl Ha OTPaAC/b B LIeJIOM, B CBSI3U C UeM
BO3HMKAeT OINMCAHHAs BbIllle NVCKYCCMOHHAS CU-
Tyanus.

B 1mesom cnegyeT mpusHaTh, UTO B Hallleil CTpaHe
B HACTOsIIIlee BpeMsI CJIOKUIACh TOCTATOUHO 6J1aro-
NpUSTHAas CUTyalus OJjs MPUMEHEeHUS U BHelpe-
HMS YHUKaJBHOTO KJlacCca KJIETOYHBIX MPOJYKTOB,
MpuYeM Iepeunc/iieHHble BbIllle MPO6JeMbl U BO-
MPOCHI He SIBJISIIOTCS CyTy60 Halieit mpo6siemoii. TTo-
JIOGHOTO POfia KOPPEKTUPOBKU U MOSICHEHUS TI€PU-
oxuuecku npuxonutcs nposoauts FDA CIIA, EMA
U IPYTUMM PeryJsiTopaM, UToO CBSI3aHO C AMHaMMUYe-
CKY pa3BUBaromIeicst 06/1acTbio, B KOTOPOIl MbI pa-
60TaeM ¥ pasBUTYE KOTOPOIi 3aBUCUT OT MHOTUX CO-
CTaBsTIONMX. MbI TPOAOIKMUM GOKYCHMPOBATD Hallle
BHMMaHMe Ha KJIIOUEeBOM IJisI BCeX MeIUIMHCKUX
uccienoBaTeneil 3agaue — Gmaromnonyunu u 6es-
OINaCHOCTY MalMEeHTOB, MOJyYalolIUX MPOPbIBHbIE
METOZbl IeUueHNs, falolllyie MM HaJexx1y Ha u3jede-
HMe WM YMeHbIlleHe CTpagaHuii.
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