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[eHHaq Tepanug BnepBble Bbl/ievun/ia roaoBaayo
AEBOUKY OT IeNKEMUM

Meavku u3 BenukobpuTaHuu 3asBuIM 0 NEPBOM B MUPE Crlyyae YCNeLHOro U3neyeHnsa roaosanoi 4eBOYKM OT
HEW3Neunmon 1 datanbHoOn GopMbl ERKEMUMU, UCMONB3YA FEHHYIO TEPanUIo, KOTOpas No3BOJIUA ee OpraHu3My

Nonb30BaTbCA "UyXMUMHK" UMMYHHBIMW KNETKaMK AnA 3aluTbl ceba OT MHPEKLMA.
h\

"MbI nnaHnMpoBanu HavyaTb nepBbie TECTLI B C/ieAytoLem roay, cnonsaya rpynny u3 10-12 naymeHToB-
no6posonbues. Ho koraa Mbl yenbiwanu 06 9Toi AEBOYKE, KOTOPYHO HE YAANOCh CNacTy MpY NOMOLLM BCEX
OCTaslbHbIX METO0B, HaM yAanock NOMY4YUTb CnelynanbHoe paspeLleHune Ha 3ToT onbIT. [1poLuLno ceMb MecAles, 1
oHa YyBCTBYeT cebna xopoLuo", — 3anasun Bacum Kacum (Waseem Qasim) ua [ocnutana Ha ynuue Mpeit-OpmMoHA B
NonzoHe (BenukoBputanus).

© doto: Sharon Lees/
Great Ormond Street
Hospital

BpuTaHckMe meaunku
OTUMTaNIUCH O NEPBOM
yCreLHOM 3aBepLUeHnm
aKcnepuMeHTa no usbasneHuio
rofoBanon AeBOYKK OT
daTanbHOU GOopMbI NTenKkemMum
NP1 NOMOLLM FreHHOW Tepanuu,
NO3BOSIUBLLEW ee OpraHn3mMy
nosb30BaTbCA "Yy)KUMn"
UMMYHHBIMW KreTkamu An€

: e i
3auThl ceba 0T MHDEKL U, paCCKaSbIBaeT HOBOCTHaFl cnyméa )KypHana Nature.

Kak o6bAcHAeT Kacum, nx reHHas Tepanua He ABNAEeTCA NOCTOSHHLIM M30aBieHneM OT NTeMKeMUKU — OHa coxpaHaeT
nauMeHTy XXM3Hb A0 TeX Nop, NoKka Meauku He HalnayT NoAXOAALLEero KaHavAaaTa Ha nepecasky 3[0POBOr0 KOCTHOIO
Mo3ra B Tef1o 60MbHOro.

B naHHOM cllyyae XX1U3Hb eBO4Ke cnac BMpyc, CMOCOBHbIN NPOHMKATb B TaK HasblBaeMble T-KJ'IeTKVI, ANpUxXUpyroLme
pa60T017| BCEM VIMMYHHOVI CUCTeMbl, N yOanATb U3 HUX FeHbl, KOTOPbIE 3aCTaB/AKT 3TU KIIETKKU aTakoBaTb OPraHn3mM UxX
OyayLiero peyunueHTa.

OcHOBOM Ans 9TUX BUPYCOB CTasnu Tak HasbiBaemble TALEN-Hykneasbl — ocobrle GefikoBble hpepMeHThl, CrocoBHbIe
Bblpe3aTb KOHKpeTHble nocreaosatenbHocTM JHK v 3amMeHATb X Ha Apyrue Habopbl reHeTUYeckux "OyKa".
Mono6Hble Guonornyeckre "peaakTopbl” Hayanu NoABNATLCA OTHOCUTENBHO HELABHO, OIHAKO OHU YXXEe cuMTatoTCA
ycTapeBLUMMM B cBA3K ¢ noasneHnem cuctembl CRISPR/Cas9, obnagatollei 6onblueit rMBKoCTbH0, MeHbLUIEH
NOABEPKEHHOCTHHO OLUMOKAM U NIETKUM UHTYUTUBHBLIM NPUHLUMNOM paboThl.

O6paboTaB T-K1eTKM NpK MOMOLLM STUX HyKneas, BpuTaHckue 61MONorv BBESU UX B KPOBb AEBOYKM, NPeABaAPUTENBHO
YHUUTOXMB ee COBCTBEHHbIE UMMYHHbIE KITETKW. YCNeLLHOoe 3aBepLUEHNE 3TOro SKCNEPUMEHTA, KaK pacckasbiBaeT
Nature, cTano nuLb BTOPbIM B UCTOPUM YENOBEYECTBA CyYaeM, Koraa reHHasa UHxeHepus Obina ycneLHo
ucnonb3oBaHa aAna 60pbObl C reHeTUYECKUMU AedeKTaMMU U BOSNESHAMM.

MepBbiit Taxkoi NpopbIB Gbin COBEPLLEH B NPOLLSIOM roAy, Koraa OUMoMHXEHEepb! U3 aMepPUKaHCKOW KoMnaHuu Sangamo
Biosciences ycneLuHo npuMeHun peTpoBupyc Ha Hase Apyroro reHoOMHOro "pefaktopa” — Tak HasbiBaeMblX
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"LUMHKOBBIX NasnbleB" — Ana 3awmTbl UMMYHHbIX KTEeTOK OT Bupyca BMUY. [Ina 3Toro yyeHble NpocTo yAanuian U3 HUX
Te GerlK1 1 reHbl, KoTopble BUPYC UMMyHOoAEePULMTA UCMONb3YeT ANA NPOHUKHOBEHWA B HUX.

Ceituac, no crnosam aBTOPOB 3TOM0 SKCMEPUMEHTA, CBhILLE NOMoBUHbI BUY-MHOULMPOBaHHLIX, NPOLLEALLUX 3TY
npoueaypy, nepecTano npMHUMaTb aHTUPETPOBUPYCHbIE NpenapaTthl U Npu 3TOM He cTpaZaTtbh OT UMMyHoAedUUMTa.

OT0W 0CeHbIo cneunanucTel Sangamo, BeicTynana Ha kKoHdepeHuunn Akagemumn Hayk CLUA, pacckasanv o pesynbrartax
FEHETUYECKMX OMbITOB, B PAMKaxX KOTOPLIX OHW M30aBMIIM HECKOMBKUX 00e3bfH 0T remodunnm, Bctasms B ux JHK Ha
MECTO, KaKk OHM Bblpasuaucek, "USB-nopTta", ncnpasneHHyto BepCuio reHa daxktopa ceepTeiBaHnA Kpos# IX.

MonoBHbIM ycrnex NponsBen BrevaTiieHMe PyKoBoACTBO HauunoHanbHbIX MHCTUTYTOB 340p0BbA CLLUA, UbM YUMHOBHMKM
BblJanu B ceHTA0pe paspelleHne Sangamo Ha nposeaeHue NoJobHbIX onbiToB Ha Ao6poBonbLax. ITu
3KCMEPUMEHTBI, KaK pacCYMTLIBAOT YUYeHble, HAaYHYTCA B Ha4Yare crneayoLlero roga, koraa YnpasrneHue no KOHTPOSo
3a NpPoAyKTamu NMUTaHUA U neKkapcTBeHHbIMK cpeacTBamu CLUA (FDA) BblZacT paspelueHne Ha nofo6HbIi
3KCMEPUMEHT.
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