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TEHHAS TEPAIIUSI HACJIEACTBEHHOM TYTOYXOCTH: COBPEMEHHOE
COCTOSAHHUE, NOAXOAbI MU HEPCHHEKTUBbI KIMHUYECKOI'O IPUMEHEHUA
GENE THERAPY FOR HEREDITARY HEARING LOSS: CURRENT STATE,
APPROACHES AND PROSPECTS FOR CLINICAL APPLICATION

AnHoTtanusi. HacneactBeHHass TYroyxocTh fBI€TCs HauOosiee pacHpoCTpaHEHHBIM
CCHCOPHBIM HApYIICHUCM, IOPAXKAIOIIUM MHJIIIMOHBI J'IIO)IGI\/'I BO BCEM MHUPEC, IIPpU 3TOM 6omaee 50%
CITy4aeB BPOXKJIEHHON TYTOyXOCTH 00YyCIIOBJICHBI TeHETHUECKUMU (akTopamu. B HacTostimem 0630pe
pacCMaTpuBarOTCAd COBPCMCHHBLIC IIOAXOAbI K T€HHOH TCpalnu HaCHeZ[CTBeHHOﬁ TYroyxocCTtu,
BKJIIO4asA 3aMCCTUTCIIBHYIO TICHHYIO TEpaluio C HCIOJb30BAHUCM aACHOACCOIMUPOBAHHBIX
BUPYCHBIX BEKTOPOB, pelakTupoBaHue reHoB ¢ nomoulpto cucreM CRISPR-Cas n ocHOBaHHBIX Ha
IMUTO3WMHOBBIX W AACHHWHOBBLIX JCaMHWHA3aX, da TAKKC HAHOTCXHOJIOTHUYCCKUEC CTPATCTHMHM AOCTABKH
TCHCTUYCCKOIro MaTcpurala. AHaJ’II/I3I/IpyIOTCH JAOKIIMHUYCCKUEC U KIIMHUYCCKUC JAaHHBIC 110 TCpalluu
pasnuuHbIX hopm HacieacTBeHHOU Tyroyxocth, Bkitodas DFNB1, DFNA2, DFNA15, DFNB103 u
0TO(epINH-aCCOLMUPOBAHHYIO TYTOYXOCTb.

Abstract. Hereditary hearing loss is the most common sensory disorder, affecting millions of
people worldwide, with more than 50% of congenital hearing loss cases attributed to genetic factors.
This review examines current approaches to gene therapy for hereditary hearing loss, including gene
replacement therapy using adeno-associated viral vectors, gene editing using CRISPR-Cas and
cytosine and adenine deaminase-based systems, and nanotechnological strategies for genetic material
delivery. Preclinical and clinical data on therapy for various forms of hereditary hearing loss,
including DFNB1, DFNA2, DFNA15, DFNB103, and otoferlin-associated hearing loss, are analyzed.
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BBEJEHUE

HacnenctBenHast TyroyxocTb SIBISETCS HamOolee paclpoCTpaHEHHBIM — CEHCOPHBIM
HapyuieHHeM, nopaxaromum 6osnee 430 MUILITHOHOB YETIOBEK BO BCEM MHUpPE U OJHOTO M3 KaXJbIX
500 wnHoBopokACHHBIX [l]. TIpMumHBI TYroyxocTd pa3sHOOOpa3sHbl — OT Te€HETHYECKOH
MPEIPacoIOKEHHOCTH /10 JKOJOTHYEeCKMX (aKTOpOB, BKJIIOYAs XPOHUYECKOE IIIyMOBOE
Bo3aeiictBue. B wactHocTH, 50% BpOXAEHHON TYroyxocTd OOYCIIOBIEHBI TI'€HETUYECKUMU
(hakTOpaMu, YTO MPUBOJIUT KaK K CHHJIPOMAIBHOW, TaK M K HECHHIPOMAJIbHON Tyroyxoctu [1]. B
HacTosimee Bpemst uaeHTH(uuupoBaHo Oonee 120 reHOB HECHHIPOMANBHOW Tyroyxoctd u 220
TE€HOB, aCCOLIMMPOBAHHBIX C TIyXO0TOM [1].

TpaguoHHbIE METOJbl JIEYEHMs, TaKHE€ KaK CIyXOBbIE ammaparbl W KOXJIeapHbIE
HMMIUIaHTAThI, 00ECTIEUNBAIOT JIUIIH (PYHKIMOHAIBHOE YIyUIIeHHE, HO HE YCTPAHSAIOT MOJIEKYJISIPHBIE
WIM KIJIETOYHBbIE IMPHUYMHBI TYyroyxoctu [2]. B ominume oT HHUX, IeHHass Tepamnus OTKPBIBAET
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BO3MOXXHOCTh BOCCTAHOBJIEHHUSI CllyXa IYTEM KOPPEKLIUH TE€HETHMUECKUX MYyTalUil, MOIyJALUU
SKCIPECCUHM T€HOB WM CTUMYJIALMH PEreHepaluu MOBPEXAEHHBIX KJIETOK yJIUTKH [2]. OmHako
JI0OCTaBKa TEPaleBTUYECKUX I'€HOB BO BHYTPEHHEE yXO OCTAETCS 3HAYUTENIbHOM IpobiieMoil u3-3a
JICNIUKATHON CTPYKTYpbl YJIUTKH, HAIWYUs TeMaTo-TaOMPUHTHOrO Oapbepa W OTpaHHYEHHOM
pereHepaTUBHON CIIOCOOHOCTH KJIETOK YIUTKH [2].

AyTOCOMHO-PEILIECCUBHBIN THUIT HECUHIPOMATbHON TYTOYXOCTH COCTABIISET MPUOIU3UTEIHHO
70% ciyuaes, Toraa Kak octanbHbie 30% IpUXOASITCS Ha Ay TOCOMHO-TOMUHAHTHBIN Tutl [1]. [ToTeps
(YHKIUU SIBISIETCS OCHOBHBIM IMaTOT@HETUYECKHMM MEXaHHU3MOM IPHU ayTOCOMHO-PEIECCHBHON
HECUHPOMAaJIbHOM TYTOyXOCTH, TOT'/1a KaK IPH a8y TOCOMHO-/IOMUHAHTHOMN — IpuoOpeTeHne PyHKINU
WK TOMUHAHTHO-HeraTuBHBIE (dexTsl [1]. CooTBETCTBEHHO, 3aMeCTUTEIbHAs T€HHAs Teparus
MPEACTABISAET COOOM UIeaTbHBIN BapUAHT JICYCHUS JIsl Ay TOCOMHO-PEIIECCUBHON HECUHAPOMATIbHOM
TYTOyXOCTH, TOTJa KaK pEeJaKTUPOBAHWE TI'€HOB SBJSETCA MPEANOYTUTENbHBIM JIJIi ayTOCOMHO-
JIOMUHAHTHOW HECHHAPOMAIBHOM Tyroyxoctu [1].

OCHOBHASA YACTb

3amecTuTe/IbHAST TEeHHAsl Tepanus C HCHOJb30BAHHEM Aa/IEHOACCOIMMPOBAHHBIX
BHPYCHBIX BEKTOPOB

Ha ceromnsmmnuii neHp HanOosee yCHElIHbIe pe3ybTaThl B OOJIACTH TEHHOW Teparuu
TYTOYXOCTH JIOCTUTHYTHI C UCHOJIb30BaHUEM aJICHOACCOIIMMPOBAHHBIX BUPYCHBIX BEKTOPOB (AAV)
JUISL 3aMECTUTENIbHOM F€HHOW Tepanui. MHOTOUUCIIEHHBIE YCIIENTHBIE IPUMEHEHUS 3aMECTUTEIIBHOU
TEHHOMW TepaIuu IpU TeHETUYECKON TYTOyXOCTH YK€ ONMCaHbI B Jiuteparype [1].

Haubonee Bnewatnsionye  pe3yibTaThl  IMOJY4YEHBI B OTHOLICHMHM  OTOQEpIHH-
ACCOITMMPOBAHHON TYTOYXOCTH, BbI3biBaeMoi MyTanusmu B rene OTOF, koTopslii KoaupyeT OeIoK
oTodepinH, HeOOXOAUMBIN JIJIsl CHHAIITUYECKOH Nepeayd BO BHYTPEHHUX BOJIOCKOBBIX KJleTKax [3].
VY mnamuentoB ¢ mytanusmu OTOF gacto HaOmromaeTcs Tsokénas Wik TIyOOKas TYrOyXOCTh H
HapymieHus peur. [1o1X01pI TEHHON Tepanuu HANpaBJICHB Ha BBEJICHUE (QYHKIIMOHAIBHBIX KOTIHMA
rena OTOF B mnopakEéHHbIE KIETKH IS BOCCTAHOBIGHHUS CIyXoBoW ¢yHKmmm [3].
DKcrepuMeHTalIbHbIE TeH-TepaneBTHIeckre npemnaparsl, Takue kak DB-OTO u AAV Anc80-OTOF,
paspabatbIBalOTCs A JIEUYEHUS OTO(EepIMH-aCCOIMUPOBAHHONW Tyroyxoctu [3]. DTu Tepanuu
HCIIOJIb3YIOT BEKTOPbI Ha OCHOBE aJIEHOACCOLMUPOBAHHOrO BHpyca 1 noctaBku reHa OTOF B
KJIETKU-MUIIEHN BHYTPEHHEro yXa. JIOKIMHUYECKUE MCCIIEIOBAHUS MTOKA3aJIH, YTO ABYXBEKTOPHAS
noctaBka AAV MOXeT BOCCTaHOBHUTH KCIPECCUIO OTO(EPINHA M YIYYIIUTh CIyX Ha >KUBOTHBIX
Mozemsix [3]. 3amecTuTenbHas TeHHas Tepamus sBIseTcs Oe3omacHoW W A((EeKTUBHOW B
BOCCTAHOBJIEHHMH CiIyXa y Jtoje ¢ naroreHHbIMu Bapuantamu OTOF [4].

3HaUMTENbHBIH Tporpecc JOCTHTHYT Takxke B JiedueHun DFNBI - waubGomnee
pactpocTpaH€HHOM POPMBI HACTIEICTBEHHOM TYTOyX0CTH, 00yCIIOBICHHON MyTanusMu B Tene GJB2.
DFNBI1 ortBerctBeHHa 3a 10 50% ciiydaeB BpPOXIEHHOM TIIyXOThl BO BCEM MHUpPE 3a IpeAesiaMH
Adpuxn k tory ot Caxapsl [5]. Toasko B Coemunénnsix Illtatax okomo 3500 mereit exeromHo
POXKIAIOTCS C MyTanusIMu B oboux amiensx reHa GJB2 [5]. MHorue u3 HuX poskIarTcs ¢ ri1y0oKoin
TYTOYXOCTBIO, HO JIBE TPETU UMEIOT HEKOTOPBIA OCTATOUYHBIN CIIyX MPU POXKACHUU, U OOJIBIIMHCTBO
W3 HUX TEPAIOT CIyX B TEUEHHUE CIEAYIOIINX HECKOJIBKHX JIET, UTO YKa3bIBAET HA CYLIECTBOBAHUE
TEpareBTHUECKOTO OKHA I BMEIIATeNILCTBA [5].

GJB2 xomumpyer Oenok menaeBbiXx KOHTakTOB (GJB2/konHekcmn26. B ymutke GJIB2
JKCIIpECCUpYyeTCcs B JIByX TIpyNmax KIETOK: SIUTENIMAJbHOM CHCTEME, BKIHOYAIOIIEH
MOJ/ICPKUBAIOIINE KIETKH KOPTUEBA OpPraHa, SMUTEIHAIbHbIE KJIETKH BHYTPEHHEH U HApyKHOU
00po3/1bl U HWHTEPJCHTAJIbHbIE KIJIETKH; W CHUCTEME COEIMHUTENbHOM TKaHHW, BKJIIOYAOIEH
(GbubpoMTHl NaTepadbHOW CTEHKM M CYNPAcTPUANIBbHOM 30HBI, a TaKke Oa3alibHble KIIETKU
cocyauctoii mosocku [5]. GJB2 oTCcyTCTByeT B CEHCOPHBIX BOJIOCKOBBIX KIIE€TKaX U
MOCTCUHANTUYECKUX CIUPAIbHBIX TaHTVIMOHAPHBIX HeWpoHaXx. llpenpiayniue MONBITKU JIEUYEHHS
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MbIIMHBIX Mozene DFNB1 ¢ momornipio reéHHOW Tepanuu He MPUBOIWIN K CYIIECTBEHHOMY
BOCCTAHOBJICHHIO (DYHKITMH, IOCKOJIbKY HECOOTBETCTBYIOIIAs SKCIPECCHUs B BOJIOCKOBBIX KIIETKAX U
HEHpOoHaxX MOIJIa HapyIlaTh UX AIEKTPUUYECKYIO aKTUBHOCTS [5].

B uccnenoBanuu, onyonukoBanHoM B Nature Communications B 2025 romy, 1uisi pelieHus
Toi mpoOnembl Obutu ucnoib3oBaHbl ATAC-seq nns uaeHTHUPUKAMM KaHIUAATHBIX IE€H-
PETYJIATOPHBIX 3JIEMEHTOB, CIIOCOOHBIX 00ECTIEUYUTh KIETOYHO-CIIenupuIecKyro skcmnpeccuro GJB2
[5]. GJB2 ¢ HA-meTko#1, 1OCTaBIEHHbII HAa MBIIIMHYI MOJEIb YCIOBHOIO HOKAayTa C MOMOILBIO
AAV-BEKTOPOB, HECYIIUX T€H-PETYJIATOPHBIE 3JIEMEHTHI, SKCIPECCUPOBAJICS B COOTBETCTBYIOLIMX
KJIETKax, MpeJoTBpallal JereHepalnuio M BoccTaHaBiuBain ciayx Ha 10-20 b [5]. B monenu
yacTUYHOro HokaayHa Gjb2 Bekrtop 6e3 HA-meTku mpenoTBpaiall JereHepalyio U MOJHOCTHIO
BOCCTaHaBIMBAI CiIyX [5]. B ynuTkax siBaHckux Makak denoBeueckuiit GJB2.HA, mocraBieHHbIH C
AQHAJOTUYHBIMM BEKTOPAMHM, JIOKAIM30BAJICS B COOTBETCTBYIOIIMX THIAX KIETOK W HE BBI3bIBAI
CYILLIECTBEHHOTO0 HAapYILIEHUS CIIyXOBOH UYBCTBUTENBHOCTH [5]. OTH pe3ynbTaTbl MO3BOJISIOT
MIPEINOJIOKHUTD, YTO OMOCPEIOBaHHAsI TeH-PEryISTOPHBIMU AyieMeHTaMu 3kcnpeccus GJB2 moxer
IIpeI0TBpaLaTh NOTEPIO ciyxa y nanueHTos ¢ DFNBI [5].

Emé omHuM 3HauMTENBHBIM JOOCTHXKEHUEM sBisercs tepanus DFNBI103 — dopmsl
HACIIEZICTBEHHONH TYTOyXOCTH, BbI3biBaeMoil MytaumsiMu B reHe CLICS, kommpyromem Oernok
XJIOPUAHOTO BHYTPHUKIETOYHOrO KaHaia 5 [6]. B wumccnemoBanmm, omybiamkoBanHoM B EMBO
Molecular Medicine B 2025 romy, ObUIO TOKa3aHO, 4TO jgocTtaBka nukoro tuma Clic5 ¢
HCIOJIb30BAHHUEM KaK OJIHOILIETIOYEUYHBIX, TAK U CAMOKOMILIEMEHTapHBIX AAV-BEKTOPOB B YJIHUTKY
Mmpimer ¢ gedunurom ClicS mpuBoauT K Han&KHOMY BoccTaHoBieHHIo skcrnpeccun CLICS,
MPEeIOTBPALIECHUI0 MOP(OIOrHUecKOi JereHepalul U COXPAaHEHUIO CIYXOBOW U BECTUOYISpHOU
¢bynkuuu [6]. [IpuMedarenbHO, YTO CAMOKOMILIEMEHTApHAsE KOHCTPYKILHUS JOCTHralla CPAaBHUMOTO
(yHKIIMOHATILHOTO BOCCTAHOBJICHHMSI C OJHOIICTIOYEYHOH, HO mpu Oojiee HUZKOM THUTPE, 4YTO
MO3BOJISIET MPEIOJIOKUTh BO3MOXKHOCTh CHHMIKEHUS JI03UPOBKM, MMUHHMH3ALMM TOKCUYHOCTH U
pacmupeHus KITMHUYECKON MPUMEHUMOCTH JJIsl Tepaliuu BHYTPEHHETOo yxa [6].

PenakTrpoBaHue reHoB [Jis1 JieYeHUs] JOMUHAHTHBIX ()OPM TYTOyXOCTH

Jlis  ayTOCOMHO-AOMUHAHTHBIX (OPM TYroyxXoCTH, OOYCIIOBJICHHBIX MYTallUsIMH C
npuoOpereHneM (QYHKIIUH WA JOMHUHAHTHO-HETaTUBHBIMU J(PQeKTaMu, MPeaIOYTUTEILHBIM
MOIXOJIOM SIBIISIETCS pEJaKTUpPOBaHWE TEHOB, a He 3aMecTuTenbHas Tepanus [1]. OpnHako
NPUMEHEHHE pEeAAKTHPOBAaHUS TE€HOB 1IN VIVO TMpPH TEHETHYECKOW TYTOYXOCTH OCTaéres
OTpaHUYEHHBIM, U 3PPEKTUBHOCTH U OE30MACHOCTh CTPATETUH peJaKTUPOBAHHUS T€HOB IS JeUCHUS
TFE€HETUYECKOM TyTrOyXOCTH ITOKa HEIOCTATOYHBI JIJIsl KIIMHUYECKOro NpuMeHeHus [1].

Tem He menee, B 2025 roay ObIT JOCTUTHYT 3HAYMTENBHBINA Mporpecc B 3To obiactu. B
WCCIIeIOBaHHH, OIyOJIMKOBAaHHOM B KypHaie Molecular Therapy, Oblii HCIIONTE30BaHBI MHKEHEPHBIE
BHUPYCOIO00HbBIE YyacTUIlbl 11t AoctaBku SpCas9 u omnoHamnpasistomein PHK B ynmuTky mbimei ¢
myTamueir Keng4W277S/+, koTopas BBI3BIBAET TMPOTPECCHPYIONIYIO TYTOyXOCTh B MOJENH
HecuHIpoMasibHOU Tyroyxoctd DFNA?2 [7]. JlocTaBiieHHBIE BUPYCOMOA00HBIME YyacTuiiaMu SpCas9
ObL1 BBE/IEH BO BHYTPEHHEE YXO MBIILIEH /IS HalleJIMBaHUs Ha dKcipeccupyromue Keng4 HapyxHbie
BOJIOCKOBBIE KJIeTKH [7]. Uepes 7 Henmenb mociie BBEACHUS BUPYCOMOJOOHBIX YACTHIl TYTOYXOCTh
OblIa 3HAUYUTEIBHO yMEHbIIEHA. BBDKMBAEMOCTh Hapy KHBIX BOJOCKOBBIX KJIETOK 3HAYUTEIIBHO
yIIy4IIUIACh, @ OTEPS] HHHEPBUPYIOIIUX UX HEHPUTOB OblIa yMeHbIIeHa. MeMOpaHHBIN MOTEHIIHUA
Hapy>KHBIX BOJIOCKOBBIX KJIETOK OBUT TUIIEPITIONISIPU30BaH MPH JICYCHUU PETAKTOPOM I'€HOB Ha OCHOBE
BUPYCOMOOOHBIX YaCTHIl Y MBbIIIeH ¢ MyTaHTHBIM Kcng4, 4To yKka3bIBaeT Ha TO, YTO UX HApPy KHbBIE
BOJIOCKOBBIE KJIETKH ObUTH 00Jiee 370POBBIMU M CTA0MIBHBIMHU, YEM Y HEMHBEIUPOBAHHBIX MBIIICH
[7]. DT pe3ynpTaThl MO3BOJSIIOT MPEANOJIOKHUTh, YTO BUPYCOMOAOOHBIC YACTHIIBI SBISIOTCS
MEPCIEKTUBHBIMU CPEICTBAMU JOCTaBKM PEJAKTOPOB I'€HOB BO BHYTPEHHEE yXO JJIsi JICUEHUs
Tyroyxoctu [7].
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B cents6pe 2025 rona B xxypHasme Nature Communications Oblia omyOguKoBaHa pabora
WCCIIeIOBATEeNIbCKOM TPYIIIBI 1MOA PyKOBOACTBOM mpodeccopa Pennize Yas uz FOro-BocTtounoro
yHHBEpCcHTETa, MOocBsAmEHHass seueHnto DFNAL1S — ¢opmbl HOMUHAHTHOW HACJEICTBEHHOU
TYTrOYXOCTH, BbI3bIBaeMOW HOHceHc-myTanueir B reHe POU4F3 [8]. HccnenoBatenu paszpaboTanu
TOUYHBIN U 3 (HEeKTUBHBIN aIeHUHOBBIN 0a30BbIi penakTop SChABESe u, ncnonb3yst AByXBEKTOPHYIO
cuctemy noctaBku Ha ocHOBEe AAV (Anc80L65), ycrenHo CKOppeKTUPOBAIH NATOTCHHYIO My TaI[HIO
B MBIIIIMHON MOJIEIH TIIYXOTHI [8]. DTO BMEMIATEIHCTBO MPUBEJIO K 3HAYUTEIIHPHOMY BOCCTAHOBIICHHUIO
ciryxoBod (yHKIMM (OJIM3KOMY K JUKOMY THITy), OOECHEUUB KPUTHUYECKOE SKCIEPUMEHTAIBHOE
000CHOBaHME M TEPCIEKTUBHYIO CTPATETHI0 T€HHOM Tepaluu HacieICTBEHHOH Tyroyxoctu [8].
TepaneBrudeckuii >pPeKT coxpaHsIcs HE MEHEe YeThIPEX MecsIleB, a 0M00e30MacHOCTh 0a30BOro
peAakTUpoBaHUs ObUIa MOATBEPIK/I€HA TONOJHUTENbHBIMY aHaIu3amMu [8].

B wuccnenoBannu, omybmmkoBanHoMm B Journal of Clinical Investigation B 2025 romy, Obiia
MPOJIEMOHCTPHpOBaHa 3((EKTUBHOCTh OJHOJO030BOM TEpalmMy pelaKTUPOBAHUEM TI'€HOMa I
BOCCTAHOBJICHHUSI CIIyXOBBIX W BECTHOYJSPHBIX (yHKIMHA Yy B3pocibix Mbeimedr ¢ DFNA41 [9].
HWccnenosareny ucnons3oBam AAV2-onocpenoBanHyo 0ctaBky SaCas9/sgRNA B 3penioe BHyTpeHHee
yxo MblmmHOH Monenm P2rx2V61L/+ [9]. JlokanbHas MHBEKIUS y B3pOCIBIX MBIIECH IpHUBETA K
3pPEKTUBHOMY ¥ CICIU(PUUSCKOMY PEIAKTUPOBAHUIO, KOTOPOE YCTPAHUIIO MYTAIUIO 0€3 3aMETHBIX
BHeLeNeBbIX 3(dexToB wm unrerpaimu AAV-renoma. PenaktupoBanue 3peKTHBHO BOCCTaHABIMBAIIO
JIOITOBPEMEHHYIO CIyXOBYI0 W BECTHOYJSIpHYIO (YHKLIHMIO, a TaKXKe 3alllMINajJo MBIIEH OT
TUIIEPYYBCTBUTENILHOCTH K IIIyM-HHAYLIMPOBAHHOM TYroyXoCTH — (PEHOTHIIA, TaKKe HaOII0aeMoro y
naieHToB ¢ DFNA41 [9]. D10 wuccnenoBaHue YCTaHOBWIO BO3MOXHOCTb — MCIIOJIb30BAHUS
penaktupoBanusi reHoma s aedeHusi DFNA41, BesBanHoi mytammend P2RX2 V60L y yenoBeka, u
OTKPBUIO IMyTh ISl IPUMEHEHHS PEIaKTUPOBAHUSI T€HOMA TSl BOCCTAHOBJICHHS CITyXa M BECTHOYIISIPHOM
(hYyHKIIMHU ¢ OJJHOBPEMEHHBIM CHIYKEHUEM PHUCKA IITyM-HHYITUPOBAaHHOM TYyTroyXocTH [9].

HaHoTexHO0JI0TUM B TeHHO# Tepanuu TYroyxocTu

3HauuTENbHON MpoOJeMON B TEHHOW Tepamuu TYTroyxXxocTh ocTaércs Oe3omacHas U
¢ eKTUBHAs JIOCTaBKa TEPaleBTHUECKUX TEHOB K JIGIMKATHBIM KieTkam ymutkua [10].
HanorexHonmoruu mnpeanaraioT TpaHC)OPMAIMOHHOE pELIEHHE, MPENOCTaBlisii HEBUPYCHBIE
HOCHUTENHM, TaKW€ KaK HaHOYACTHIIbI, KOTOpPbIE MOTYT 3alllillaThb TI'€HETHUYECKUH MaTepuail,
HalleIMBaThCs Ha cClienu(pUYecCKUue KIETKU BHYTPEHHETO yXa M CIOCOOCTBOBATH pereHepaluu ¢
MHHUMAJIbHOW MHBAa3UBHOCTHIO [10].

B 0030pe, onybnukoBanHoM B Nanoscale Horiz B 2025 roay, paccMaTpuBaeTCss HHTETpaIus
HAaHOTEXHOJIOTUH C T€HHOW Tepanuel TYyroyXoCTH C TPEX MEePCIEKTUB: OMOIOIrMUECKUX MEXaHU3MOB
TYrOYXOCTH M T€HHOW TepamnuH, TeXHOJOTMYECKUX WHHOBAIMI B AM3aiiHE HAHOUYACTHUI] U CHCTEM
JOCTaBKH, a TaKkKe KIMHUYECKHX NpUMeHeHuil u mpobiem [10]. ABTOpbI MOm4YEPKUBAIOT, YTO
HAHOTEXHOJIOTUU MOTYT PEBOJIIOIMOHU3UPOBATH JIEUEHHE TYTOYXOCTH, MPEoAojeBas KIIOYeBbIC
Oapbepbl Ha MMyTH KIMHUYECKOH TpaHcuauuu [10].

3AKJIIOYEHUE

HacnencrBenHas TyroyxocTh IpeACTaBiseT cOO0M reTeporeHHy 0 Ipy iy 3a00aeBaHui, 1is
KOTOPBIX TPaJUIIMOHHBIE METO/IbI ICUSHUS MTPeAIararT JUIb GyHKIIMOHATHLHYI0 KOMIIEHCAIIUIO, HO
HE YCTpaHsIOT NEPBONPUYHNHY. [ eHHas Tepanusl OTKPbhIBAET NPUHIMUIINAIBLHO HOBBIE BO3MOKHOCTH
JUISL BOCCTAHOBJICHUS CITyXa MyTéM KOPPEKIIMU TeHETUYECKUX e(hEeKTOB Ha MOJIEKYJIIPHOM ypOBHE.

3aMecTuTeNbHAsI TeHHAs TEPANus ¢ UCNoIb3oBaHHEM AAV-BEKTOPOB IPOJEMOHCTPUpPOBAIIA
BIICUATIISIONIUE PE3YJIbTaThl B JOKIMHUYECKUX M KIMHUYECKUX HCCIEAOBAHUIX, OCOOCHHO B
OTHOIIIEHUU oTo¢epinH-accounupoBanHoil Ttyroyxoctu u DFNBI1. PazpaboTka kiaeTodHO-
CHEIU(UYHBIX  TEH-PETyJSATOPHBIX  JJIEMEHTOB  MO3BOJWJIA  TPEOAOJeTh  MpoOieMy
HECOOTBETCTBYIOIIEH JKCIPECCUM TEPANEBTUYECKUX TE€HOB M JOCTUYb (PYHKIIMOHAIBHOIO
BOCCTAHOBJICHHSI CITyXa Ha KUBOTHBIX MOJEIISX.
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PA3JIEJI: 3n1paBooxpaHeHne, MEUIIMHA U CIIOPT
Hanpasnenue: MeauiMHCKUE HAYKA

PenaktupoBanue reHoB ¢ ucnosb3oBanueM cucteM CRISPR-Cas u 0a30BbIX pelakTOpoB
MPEACTABIAET COOOM MEPCIEKTUBHBIN MOIXO0/ TS JICYCHHS IOMUHAHTHBIX (DOPM TYTOYXOCTH, TAKUX
kak DFNA2, DFNA15 u DFNA41. Joctwxkenust 2025 roaa, BKIrOYask HCIOJIb30BAHUE HHKEHEPHBIX
BUPYCOMOJOOHBIX YacTUIl W aJCHUHOBBIX 0a30BBIX PEJAKTOPOB, IPOJAEMOHCTPHUPOBAIH
BO3MOXXHOCTh 3(P(PEKTUBHOTO BOCCTAHOBJICHHS CJIyXa HA JXUBOTHBIX MOJECISAX C JUITHTEIHHBIM
COXpaHEHHEM TepareBTU4YecKoro dddexra.

HanorexHomorun mnpejyiaraloT HOBBIE PEIICHHS JJIsi MPEOJIOJICHUS OapbepoB JOCTAaBKHU
TEHETUYECKOTO MaTepHaia BO BHYTPEHHEE yX0, 00ecIeunBas 3aluTy, TApreTHHT © MUHUMAJIbHYO
WHBa3WBHOCTG. JladpbHEHIINE UCCIICIOBAaHUS JOJDKHBI OBITh HAMPABJICHBI HA ONTHMH3AIUI0 CHCTEM
JIOCTaBKH, OIICHKY JIOJITOCPOYHOM Oe30macHOCTH M A(DPEKTUBHOCTH, a TAKXKE Ha IPOBEACHHUE
MHOTOIICHTPOBBIX KIMHUYCCKUX HMCIBITAHUHA JIJIS MOATBEPXKICHUS TEPANICBTUYCCKOIO TOTEHIHAIIA
TeHHOUW Teparuu HACIeACTBEHHON TYTOyXOCTH Y YeJIOBeKa.
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