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Bonesup Xanruurrona (BX) sBisiercst ayTOCOMHO-TOMUHAHTHBIM HEHpPO/ereHePATHBHBIM
pPACCTPONCTBOM, BBI3BAHHBIM aHOMAJILHBIM yBesmaenneM CAG mosropos B rere HT'T, Komupy-
foreM Gesok xaHTuHITHH (huntingtin). MyTaHTHBI XaHTUHITHH COJEPKUT YJIMHEHHbIH 10
JINTJTY TAMUHOBBIN TPAKT, YTO TPUBOJIUT K 0Opa3oBaHUIO Oelka ¢ HelPaBUWIHLHONW KOH(MOpMAIH-
eit. Takoii GeJIOK He MOYKET BBLINOJIHATL CBOM (DYHKIIUU U OKA3bIBaeT TOKcuuecKuit apdekT Ha
kjaeTku. JlaHHas marosiorust MpUBOAUT K IUOE/N TJIABHBIM OOPa30M CPEJIMHHBIX MIUMTUKOBBIX
neiiponos (CIIIH), koropsie cocrapisitor 95% ot 06Imeil HomyIsun HefPOHOB CTPHATYMA.

B macrosimee Bpems HamboJiee TOYHYIO MOJIETh JJIg U3YUEeHHUs MaTOJOTMYECKUX IPOIIec-
COB, MPOUCXOJANINX MPU Pa3BUTUU TOI'O WA WHOTO HEHPOJereHepaTUBHOIO PACCTPOICTBa, B
ToM unciie BX, Bo3MOXKHO co3/1aTh N3 HEHPOHATLHBIX ITPOU3BO/IHBIX, [TOJIYYEHHBIX TPU HAIIPAB-
JIeHHOH b depeHnnpoBKe HHIYIIMPOBAHHBIX ILIIOPUIIOTEHTHBIX CTBOJIOBLIX KjeTok (MIICK)
JesioBeKka. Pa3zpaboTka TeXHOJIOMNU MepernporpaMMUPOBAHNAA COMATUIECKUX KJIETOK U IIOJTyde-
uust TICK oTkpblia HOBBIE TEPCIEKTUBBI B TPAHCILUIAHTOJIOTUU W U3YyIEHUH MOJIEKYISPHBIX
U KJIETOYHBIX OCHOB TS2KEJIbIX OoJie3Heit in vitro. CodeTanme METO/IOB N€HOMHOM MHYKEHEPUH U
KJIETOYHBIX TEXHOJIOTHI C/e/Ia/I0 BO3MOYKHBIM CO3/aHNe KJIETOUHBIX MOJIesIell HACIEICTBEHHBIX
3a00JIeBaHUil Y€/ I0BEKa HAa OCHOBE M30INE€HHBIX KJICTOYHBIX JIMHUI, KOTOPbIE UMEIOT OJMHAKOBBII
reHeTUIeCKUil (POH U OTIMYIAIOTCS JIPYT OT JPyTa TOJbKO HAJTUIUEM WM OTCYTCTBUEM MYTAIlUH,
BBIZBIBAIOIEH 3a00/IeBaHre. DTO MO3BOJIAET U3ydaTh HA MOJIEKY/ISIPHOM U KJIETOYHOM YPOBHE
MATOJIOTHYECKNE TTPOIIECChl Oe3 ydeTa BKJIa/Ia TeHeTHIeCKOoro (hoHa Ha Pe3yJIbTaThl MCCJIEI0BA-
HUM.

Crout ormeTuTth, uTO HalpasaeHHas auddepenruposka UIICK B y3kocnenuain3npoBan-
HbIE€ THUIIBI KJIETOK JIJIsT MOJIEJIMPOBAHUA 3a00/I€BAHUSA SABJISIETCS OY€Hb JIOJITUM, 3aTPATHBIM U
TPY/I0EMKHUM IIpolieccoM. B manHoil pabore paszpaboraH IMPOTOKOJ HallpaBieHHON Janddepen-
rupoeku UIICK B CIIIH ¢ BO3MOXKHOCTBIO ITPOIOIZKUTENTHHOIO KYJIBTHUBUPOBAHUS KJIETOK HAa
crayuu npemectsenHuKoB CIIIH, KoTopble ycrentHo mpoxoagaT nporie1ypbl KpUOKOHCEPBAIINN,
a TakzKe 00/IaJIAI0T BBICOKOH mposimdepaTuBHOi aKTUBHOCTHIO. KpoMe Toro, mpejiiecTBeHH-
KI HEPOHOB MOTYT CTaTbh YJIOOHBIM OOBEKTOM JIJIsi PA3JIMYHBIX T'€HEeTUIEeCKUX MAHUIYJIAIII C
HOMOIIBIO cucreMbl pejakTupoanust renos CRISPR/Cas9, Takux kak TpaHCreHes ujin Halpas-
JIeHHas aKTUBAIUs MCCIIeyeMbIX TeHOB. BayKHBIM IPENMYIIECTBOM STUX KJIETOK SIBJISETCS TO,
YTO TIOCTIE STUX MAHUITYJIANNI MOXKHO B OINH 3Tan AuddepeHnnpoBaTh NX B HEHPOHBI U, TAKUM
obpazom, HAOTIOAATE 3(DMEKT TeHeTHIECKUX MAHUITYJIANNN y2Ke HA PEJIeBAHTHBIX KJIETKAX, KO-
TOpbIe MOTYT OBITh MCIOJIb30BAHBI JIJIA U3YyUYE€HUsT MOJIEKYJISPHBIX OCHOB pa3suTus bX, moucka
MUIIIEHEH I JIEKAPCTBEHHBIX ITPENAapaToB U JAPYTUX CIIOCOOOB KOPPEKINHU JAHHOTO 3ab0s1eBa-
nus. Pabora Beimosinena B @ejepalibHOM HCCIIEI0BATEIBCKOM TeHTpe HCTUTYT IUTOJIOTHE 1
regeruku CO PAH u mognep:xana rpanrom PH® Nel6-15-10128



