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CuHTe3 abeppaHTHBIX OCJIKOB SIBIISICTCS MPUYHUHON MHOTUX TeHeTHYecKuX 3aboneBanuil. [logaBneHue
9KCIPECCHM TAaKuX OENKOB BO3MOXHO C MOMOIIBIO TepaneBTHdeckux oiuronykieorunoB (TO). TO — sto
npenaparsl, pa3paboTaHHbIE HA OCHOBE HYKJIEWHOBBIX KHCJIOT, KOTOpPhIE CITIOCOOHBI B3aMMOJICHCTBOBATH C
TeHEeTHYECKUMH MUIICHAMH, TMONABIsAs WX OKCIpeccHto. B  maHHON paboTe OBUIM HMCTIOIH30BAHEI
passeTBieHHbIe Manble nHTEpdepupyromme PHK (siRNA), pekpyrupyromue kommiekc RISC (RNA-induced
silencing complex). OMUroHyKIEOTHIBI TAKOTO THTIA OBLTH cO3AaHbl M onucadsl B 2019 r. HaydHOU rpymmon
0] pPYKOBOJCTBOM JIOKTOpa MEIULIMHCKUX HayK, mpodeccopa nHctutyTa PHK-Tepanuu A. XBopoBoii.

bruta m3yueHa BO3MOXKHOCTH [IOJITOBPEMEHHOTO TMOJABICHHUS JKCIPECCHH Oellka TEeHTHHITHHA
(Huntingtin, HTT), MyTauuyd B T€HE KOTOPOTO BBI3BIBAIOT HKCHAHCHUIO TMOJHUINIyTAMHHOBOTO TPAKTa, YTO
SBIISIETCS] MEXaHIU3MOM TaToreHe3a 0oJie3Hu | eHTHHT TOHA.

Hyxkneoruns!r (siRNA) Obuin cuHTe3upoBaHbl B Jaboparopun mnpodeccopa B. IlImanas, moMedeHs!
(yopeclieHTHOM METKOH JUTS MOCIEAYIONIeH BU3yaIn3alii B KIIETKaX MO3ra U IPOTECTHPOBAHBI HA MBIIIAX
C Uenbi0 mojaBieHus dSkcrnpeccun reHTHHrTHHA (HTT). Camox u camioB C57BL/6) pasgenunu Ha
KOHTPOJIBHYI0 M OKCIIEPHMEHTaJbHbIE TpyNmbel. B  ycioBuaAx aHecTe3mn H30(IypaHOM BBITIOTHSIIN
omHOKpaTHOEe BBeAcHHE SIRNA C MOMOIIBIO CTepeoTakcHuca B JaTepayibHble >Kemymouku (10 mxi). B
KadecTBE KOHTPOJIS BBOAWIH (HU3MOTIOTHYECKH pacTBOp. Uepes 2 Mecsiia >KUBOTHBIX TYMaHHO YMEPILBIISLIIH
MyTeM MEePeo3UPOBKH aHECTeTHKa. V3 JIeBOTO MOMyIIapusi BBIAEISUIA PETHOHBI KOPHI M CTpHAaTyMma s
nociuenytomiero BeineneHus PHK u nocranoBku ot [P u x [P ¢ nenpio nansHEHIIEro OTHOCUTENBHOTO
KOJIMYECTBEHHOTO aHajm3a JKcrpeccud reHoB. [IpaBoe momymapume ¢ukcupoBamn B 4 % PFA, Ha
3aMOpaXMBAIOIIEM MHUKPOTOME JeNlajii cpe3bl B 00nacTh cTpuatyma TtommuHod 40 MUKpOH Ams
MOJTBEPKICHUST HATTMUUS (DIyopeciieHIIMN Ha KOH(POKAIEHOM MHKPOCKOTIE.

OnmnokpaTtHass wHBEKIHS SIRNA TOKa3zaja CTaTUCTHYCCKA 3HAYMMOE ITOJIABIICHUE OSKCIPECCHH
TEeHTUHITHHA Y MBIIIEH SKCIEPUMEHTANBHOW TPYIIBI, KOTOpoe ObUIo moxaTBepxkaeHo meroxom deltaCt.
Paznmane Mexay SKCIEpUMEHTATBLHON M KOHTPOJIBHOU Tpymnmamu cocraBmio 1,288 + 0,378 Ct, p = 0,002.
KondoxkanpHas MHKpocKomus MOATBEpAWSa BH3yalbHOe pacmpeneneHne siRNA B okomococynucteie
MIPOCTPAHCTBA U B KJIETKAX MapEHXUMBI.

Taxum 00paszom, Obuta noaTBepskaeHa 3P dexTuBHOCTS TO AT MONABICHUS SKCIIPECCUH TeHTUHT THHA
B IIHC. JlaHHas TEeXHOJOTHA WMEET MOTCHIIMAJ, HE OTPaHMYEHHBIN 3a00JIeBaHUAMU TOJIUTITYTAMUHOBOTO
psima, MOCKOJIBKY BO3MOXKHO IIO/IaBIIEHHE JKCIIpecCHH Jo0oro Oenka. BHyTpukieTouHas JOKanM3amms,
PacTBOpUMOCTb U MOAU(DUKALINH OeTIKa-MHUIIEHH HE UMEIOT 3HAYCHUSI.

Bo3bMuTe Ha 3aMETKY:

Webekimu siRNA fgaHHOrO THIa OOCCIIEUUBAIOT JUIUTEIBHOE IOJABICHHE TAPIeTHOrO Oelika TOCie
OJTHOKpATHOM wWHBeKnuH. Mcmomb3oBanue TO mMepCreKTHBHO IS Tepamnuy 3a00JIeBaHUM IICHTPAIBHON
HEPBHOM CHCTEMBI M HE OTPAHUYEHO OOJIE3HSIMH MOJUTIYTAMUHOBOTO THITA.
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