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Co3naHue pesieBaHTHBIX MOAENEH Ui U3Y4eHHUs 3a00NeBaHMi 10 CHX MOp OCTAETCsl aKTyalbHOU
npobmemoii OwoMenumuHbL [lomydeHwe i wmcciueqoBaHHN O0OpasllOB TKAaHEH WM OpPraHOB
MAlMEHTOB 3aTPYIHUTENIBHO, a )KHBOTHBIE MOJIEIH YAaCTO HE CHOCOOHBI MOJHOCTHIO BOCTIPOM3BECTU
MATOJIOTUIeCKUi (PEHOTHIL, CBOMCTBEHHBIN IJISI 4eTIOBEUSCKUX 3a00neBanmii. HampaBieHHOE BHECEHHE
MaTOT€HHBIX T€HETUYECKUX BAPHMAHTOB B T€HOMBI WHIYIIMPOBAHHBIX IUTIOPUIIOTEHTHBIX CTBOJOBBIX
xietok (MIICK) yenoBeka mMO3BOJISIET HE TOJNBKO H3ydaThb MOJIEKYJISPHBIE OCHOBBI IaTOreHe3a
3a00NeBaHMi, HO U SIBISIETCS] MIEPCHIEKTUBHBIM HHCTPYMEHTOM JUTA KJIeTouHOH Tepanuu. C MOMEHTa
nepBoro npuMeHeHus cucreMbl CRISPR/Cas9 nmst pemakThpoBaHHS TEHOMOB 3Ta TEXHOJOTHS
npeTeprena MHOXECTBO Moaupukamuil. OJHMM N3 3HAUUMBIX OTKPBITMH B JaHHOW oOmactu
cTajia pa3pabOTKa CHCTEMBI MpaliM-peIaKTHPOBAHUS, KOTOPAsi CIIOCOOHA ¢ OONBIION TOYHOCTHIO U
3¢ (deKTUBHOCTBIO BHOCHUTH IienieBbie Momudukammu B JTHK pasmepom mo 80 m.H., TeopeTHdecKu
MO3BOJISIST UCTIPABUTD 10 89% M3BECTHBIX MAaTON€HHBIX BAPUAHTOB B TEHOME YEJIOBEKA.

B nanHOM nccne0BaHUM CHCTEMA TPaiM-peJaKTHPOBAHUS ObLIa MPUMEHEHA JUTS CO3AAHUS H30TCHHON
KJICTOYHOM Moyienu 6ose3nu [lapkuHCOHA U TayTaThii, ACCOIIMUPOBAHHBIX C TATOT€HHBIMH BapHAHTAMU
B reHax SNCA (¢.88G>C u ¢.157G>A) u MAPT (c.14G>T, ¢.815G>T u ¢.902C>T). beutu co3maHbl
IUTa3MUIHBIE KOHCTPYKIIMU JJISI TTOBBIIEHHS dP(PEKTHUBHOCTH PEIaKTUPOBAHISI, YKCIIPECCUPYIOIIHE
ngPHK, a Ttaxxke ¢ayopecuentusie Oenxu, hMLHldn u mp53DD. Ilpumenenue crtparerum,
OCHOBaHHOW Ha HCIOJb30BaHMU Oenka-penaktopa PEmax, coBmectHo ¢ hMLHI1dn, mp53DD u
coptupoBku kieTok (FACS), mo3Bommno moOUThCST BBHICOKOH 3(h(EKTUBHOCTH pPEAaKTHPOBAHUS U
BbIXO/a 1eieBhIX Ki10oHOB Ha KieTkax Juaud HEK293FT u UITICK yenoseka.

Qunancuposanue: Viccnenopanue nopjepxano OtomkeTHbiM mpoektoM MIulm CO PAH Ne FWNR-
2022-0015.
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