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CRISPR/Cas9: MHHOBALUMOHHbIE CTpaTerMm peaakTUPOBaHUA FeHOB
ANA NneyeHusa reHeTUYecKux sabonesaHuin KpoBu

TexHonorma  pegakTupoBaHua reHoB  CRISPR/Cas9, nonyyeHHaa  6naropapsa
HabntoAeHMAM 33 3alMTHbIM  MEXaHM3MoM baKTepui, wucnonbsyetca B 6opbbe c
reHeTUYECKMMM HapyLWeEeHNAMM B TeYEHNE NOCAEAHUX HECKONbKUX Aecatunetuit. B npupoae
npu atake H6akTepum Bbipe3atoT ¢parmeHTbl AHK 13 BMpPYCcOB M NpeBpaLLatoT UX B Maccus
CRISPR. 3Ta cTpaTerma roToBUT UX K CAeayolemMy BTOPXKEHUIO, BAaKTEPUM MOTYT HALENNTLCA
Ha BWMPYCbl WM BbIBECTU MX M3 CTpoA C nomowbto depmeHTa Cas9. B unccnenoBaHUsAXx,
HanpaB/IeHHbIX Ha MOMWCK /ieKapcTBa OT MHorux 6onesHel, CRISPR/Cas9 ctan TouHbIM
MHCTPYMeHTOM AanAa mogudukaunm OHK MUKPOOpPraHM3moB, PaCTEHWUM, KUBOTHbIX W
yenoseka. OH TakXke BOOXHOBUA (PaHLY3CKOTO W aAMEPUKAHCKOro Yy4yeHblX, npod.
OmmaHyanb WapnaHtbe 1 npod. AKeHHndep A. AyaHa, naypeatos Hobenesckoh npemumn
no xmmmmn 2020 roga.

HopmanbHbiit remornobuH B3pocsioro yenoseka (HbA) npeacraBneH B Buae tetpamepa,
coaeprkallero ase a-cybveanHuupl U ase B-cybbveanHuubl (a2B2). OH ABNAETCA OCHOBHbLIM
KOMMOHEHTOM KPACHbIX KPOBAHbIX Teney, (3pUTPOLMTOB), KOTOPbIN NEPEeHOCUT KNCopoa, 13
NerkmMx B TKaHW Tena. Hambonee pacnpocTpaHeHHble KAMHMYECKMEe 3aboseBaHUA KPOBMU:
CepnoBMAHO-KNEeTOYHaAa aHemua MW b6eTa-Tanaccemusa, BbI3BaHHble MyTaUMAMW B FeHe
B-rnobynnHa (HBB), KoTopble BbI3bIBAIOT CTPYKTYPHbIE W3MEHEHUA WU CHUNKEHUE
npoaykumun B-rnobynnHa, npuBoAAWME K HAPYLWEHU0 NpPou3BOACTBA M YHKUMMK
remornobuHa. B HacTosulee BpemaA KAMHUYECKOEe NneveHue MOoXKeT obecneynTb KOHTPO/b
nnn obneryeHne CMMNTOMOB TO/IbKO MyTEM MNEPeNMBAHUA KPOBU WMAW TpPaHCMNAHTALMMK
KOCTHOro mo3ra. Tem He meHee, 3TO B/ieveT 3a cobol Hen3BeCTHble NOCNeACTBUA, TAaKME KaK
OTTOPXEHWEe TPAHCNAAHTATA U XMPYPruvecKkme OC/IOXKHEHMA, KOTOPble MOBbLILWAIOT YPOBEHb
CMepTHOCTH.

YT106bl pewnTb 3Ty CAOKHY aunemmy, MUHUCTEPCTBO HAaYKU U TexHoNOrui TanBaHA
(MOST) nogpepskano komanay npod. Lo Lu-Xya (Prof. Chiou Shih-Hwa) ns Tainbsickoro
rocnutana gnsa BetepaHos (Taipei Veterans General Hospital - TVGH), KoTopbin 06beanHuaca
¢ HauuoHanbHbiMm yHuBepcuTeTom AH-MuH (National Yang-Ming University - NYMU), a
TaKXe Hayan coTpygHuyatb ¢ KanudopHuickmm yHusepcutetom B Jloc-AHaxKenece
(University of California, Los Angeles - UCLA). KomaHaa npoeKTa ucnonb3oBasa
camocobupalowmeca  cynpamosiekynsipHbie  HaHoyacTuubl  (SMNP) 1 TexHonoruwo
HaHO30HAO0B B COYETaHUWN C TexHosormen peagaktmposaHusa CRISPR/Cas9 ans adpdektusHoro
CpalwmMBaHUA nNonHoro reHa B-rnobynuHa (HBB), Tem cambim obecneumBas 6e3onacHbIi U
YHUBEPCANbHbIN MeTOoA, fieYeHna ANA NALUMEHTOB C BblWeynoMAHYTbIMKU 3aboneBaHnAMM
KpoBKu. KOMaHAa NpoeKTa BbINONHWAA HECKONIbKO NPOBEPOK B 06/1aCTM Mccne0BaTeNbCKUX



TEXHONOTUIN ONA TOYHOTO PeAaKTUPOBAHMA [AOCTABKU FEHOB M3 KAETOK KPOBWM in vitro.
CoBMeCTHaA CTpaTerns, BKAOYAKOWAA ABE HAHOTEXHONOMMM NpeactaBndeTr cobow
abdeKTMBHYIO nnatdopmy [AOCTABKW, KOTOPAA MOXKET [OCTaBAATb maTepuanbl  ANA
pesakTpoBaHua reHoB CRISPR/Cas9 B KneTkM KpoBu. Kpome TOro, ucnosnb3oBaHue
HEBUPYCHbIX BEKTOPOB A0Ka3biBaeT, yto TexHonornto CRISPR/Cas9 moxHo 3ddeKTusHO
MCNonb30BaTb ANA pPefaKTUPOBaHWMA TeHOB Ha AAMHHbIX nocnepoBaTenbHocTax [AHK.
CooTtBeTcTBylOWME pe3ynbTatbl 6blaM onybanKoBaHbl B BeayllemM KypHane «Science
Advances» 23 oKTAbpA 3TOro roga M B HacToALWEe BPEMA AKTMBHO MOAAIOTCA 3aABKWU Ha
NnoJly4eHne oTeYecTBEHHbIX M 3apyberKHbIX NaTeHTOB.

Kpome TOro, nccnegosaTenbckasa rpynna nog pykosoactsom npod. Lo (Prof. Chiou)
paHee npumeHuna ctpaternio CRISPR/Cas9, uHTerpuposaHHyto B SMNP, K mogenu
3aboneBaHuAa in vitro u in vivo gnAa neyeHma cuHppoma X-CUuenseHHOro pPeTMHOLIM3KCA
(XLRS). OnybnnKoBaHHble AaHHble MOKa3aan MHoroobelatowme pesynbtaTbl B NOBbILEHUN
3¢ EKTMBHOCTM peaaKkTMpoBaHUA reHoB. WccnepoBaHue onybaMKOBAaHO B KypHane
«Advanced Science» B anpene 2020 r. 3To AOCTM}KEHWE CO34aeT HOBYI naatdopmy Ans
TOYHOTO pPeAaKTUPOBAHWMA T[EHOB, a TaKXe AN HOBbIX HANpPaB/NeHWA  JleYeHus
yHacnenoBaHHbIX 3abosieBaHM ceTyaTKM unm 3aboneBaHuit KposBu. Mbl Hageemca Ha
AaNbHeNLee COTPYAHUYECTBO C MeXAYHAPOAHbIM MEAULMHCKMM Hay4yHbIM cO0bLecTBOM.
Hawa KomaHAa cuuTaeT, 4To B COTPyAHMYECTBE C MMPOBbIM coobuiectBom, b6narogaps
06WMM yCUAMAM, Mbl YCKOPUM TEMMbl BHEAPEHUA TEXHONOTUI PefaKTUPOBAHMA TEHOB U
HAaHOYaCTUL, B KAMHNYECKUX YCNOBUAX.
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