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PefaKTUpoBaHMe reHoOB AOMALUHUX
XXUBOTHDIX C Llesiblo obecneyeHus
YCTOUYUBOCTU K BUPYCHbIM 3a60/1€BaHUAM

Bupyc acpuKaHCKOM YyMbl CBUHEN HAHEC OFPOMHbIN yLLep6
ceNnbCKoMy X03saM1cTBY KuTtas. Ceilyac B 3TOM CTpaHe BegyTCS
aKTUBHble FreHHOUH)XeHEPHble Pa3paboTKu C Lenblo co3gaHus
nopop, yCTOMYMUBbIX K BUPYCY;

Pep,aKTMpOBaHMe reHomMma p,omaun-leﬁ nTUuubl C Lesblo
noBbilLleHUA yCTOﬁHMBOCTM KNTU4beMy rpunny - BTopoe
MarnctpasibHoe HarnpaBJjieHue VICCJ'Iep,OBaHI/II;i;

Ba)KHO yuYMTbIBaTb, YTO CYLLECTBYET PUCK TOFO, YTO NTUYUK
rpunn, B cly4ae He61aronpuaTHbIX MyTaLun BUpPYca, MOXKET
NPMBECTU K NaHgemMuun. NMo3Tomy pa3paboTKu METOA0B 3aLUThI
OT HEro - OYeHb aKTYyaJIbHbIN N BOCTPEO6OBAHHbIN NPOEKT.
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UccnepoBaHune Bo3moxxHocTen CRISPR 1 paboTbl
€CTeCTBEHHbIX MEXaHU3MOB BOCCTAaHOB/EHUA
AHK B ycnoBusx MUKporpasuTaLuu

OAVH 13 rnaBHbIX PUCKOB NUIOTUPYEMbIX AJINTE/IbHbIX U
[a/IbHUX KOCMUYECKUX NoneToB - noBpexpaeHune AHK nop,
[ENCTBUEM paguaLuu;

B npoBepeHHoOM Ha MKC 3KcnepuMeHTe B reHeTUYeCKYHo
nocnepoBaTe/IbHOCTb KNeTOK Apoxoken ¢ nomoubio CRISPR -
TexHonorum 6b11n BHeCeHbl 3an/1aHMPOBaHHbIE MOBPEXAEHUS,
nocne 4yero usyyanuchb rnpoueccobl camosocctaHosneHus JHK B
YyCNOBUAX MUKpPOrpaBuTaLuu;

Takxe n3y4yaeTcsd BO3SMOXHOCTb BO3p,€ﬁCTBMFI Ha reHHYH
KCnpeccuro C uesibio nqueﬁ afanTtauuun yesoBeKa K ycJioBusam
Ja/IbHUX KOCMUYECKUX NnosieTtos.
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PepaKTupoBaHue reHomMa 4yesioBeKa
C Lie/1IbI0 NOJTy4YeHUSl YCTOUYUBOCTMU
K BUpyCcy MMMyHoaeduumnTta

O6Hapy)xeHa 1 uccnegoBaHa reHeTMYeCKasa MyTauus, genawowas
YyeNoBeKa Masioysi3BUMbIM K 3aboneBaHuto BUY;

KUTaNCKUMU y4EeHbIMU aKTUBHO BeyTCS Pa3/iMyHbIe
NCCNegoBaHUsa U 3KCNEPUMEHTbI MO NPAKTUYECKOMY BHEAPEHUIO
pe3ynbTaToB 3TUX UCCNIeA,0BAHU;

Hanbonee nsBecTHbI NpuMep - poXxaeHue B Kutae reHeTU4YeCKu
MoaudULMPOBaHHbIX fEBOYEK-6IM3HEL0B, NOTEHLMA/IbHO
ycTOon4YmBbIX K BUY.

Kutanckuii cyg npusHan 4encTBms y4eHoro, OCyLLEeCTBUBLLENO 3TOT IKCMEPUMEHT, MPECTYNIEHNEM U
NPUroBopun ero K Wrpagy 1 TIOPEMHOMY 3aK/THOYEHUIO
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B Poccuu BepgyTCs Hay4Hble pa3paboTkuy,
HarnpaBJ/IeHHbIe Ha MeAULUNHCKOoe
ncnonb3oBaHune CRISPR - TexHonoruum

Llenb y4yeHbIX - gaTb BO3MOXHOCTb 3a4aThb
300poBOro pebeHka poguTtensam, CTpagaroLmm
HacnefCcTBEHHOU MNMYXOTOM.
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CoBeplleHCTBOBaHUeE
CRISPR - TexHONOrnu

OcHoBHas npo6nema CRISPR - 3To Tak Ha3biBaeMble
“HeueneBble 3 eKTbl” - pUCK BOSHUKHOBEHUS
HenpepyCcMOTPEHHbIX U3MEHEHUN B APYTUX YAaCTAX FreHOMa;

HoBas Bepcus TexHonornum, paspabotaHHas MeXXayHapoaHbIm
KO/IJ1IEKTUBOM Y4Y€HbIX, NO3BONSET MPOU3BOAUTb MOUCK U
3aMeHy uenesbix y4acTkoB IHK, CHMXas pUMCcK BOSHUKHOBEHUSA
“HeueneBbix 3 deKToB”;

B OCHOBE 3TOM TexHonorum gononHeHune depmeHta CAS9 6enkom - 06paTHOM TPaHCKPUNTA30M,
no3BoJisioLEeN bonee TOYHO HaNpPaBAsATb €ero Ha wenesou y4actok [AHK;

ANnA panbHeunLwero pa3sBMTUS TEXHOIOTUU U MPUMEHEHUSA ee B
mMeauumHe co3gaH ctaptan Prime Medicine.
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[epBble, B MUPOBOU NPAaKTUKe,
nauMeHTbl Ha4Yaan NnoayyaThb
CRISPR - neyeHue

® DKCMNEepUMEHTbI NPOBOAATCA A/A paKa U
HacneaCcTBEHHbIX FreHeTUYeCKuX 3aboneBaHum;

* B cnyyae paka oxupgaeTcs, YTO UCMOJIb30BaHUe
CRISPR - Tepanuu cgenaet K/eTKU paka bonee
YA3BMMbIMU A1 UMMYHUTETA U O6bIYHbIX
npenaparos;

* ina reHeTu4yeckux 3aboneBaHnu CRISPR -
TEXHOJ/IOrMMY NO3BONAIOT CHATb NPo61eMbl B
MeTabonnsme, Bbi3aBaHHble 60/1€3HbIO.
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Moaundukaumsa CRISPR - MmeTopa
NO3BOJISIET YBEJIMYUTb TOYHOCTb
N YNCNO pefaKTUPYeMbIX FreHOB

Ony6nnkoBaHHble pe3ynbTaTbl HAbNOAeHUN,
3aHSABLUMX HECKOJIbKO IeT NOKa3bIBaOT, YTO PUCKMU
MyTauuu npu nucnonb3osaHum CRISPR - meTopoB
COMOCTaBMMbI U/IN MeHbLLEe eCTeCTBEHHOro ¢oHa
MyTaLUu Npu AeneHnm KNeTok;

Ncnonb3oBaHuee HoBoro pepmeHTa CAS12a, BMECTO
TpaguynoHHoro CAS9 no3sonseT yBenn4nTb
TOYHOCTb pefaKTUpoBaHuA n obpabartbiBaThb
OQHOBPEMEHHO A0 HEeeCKO/IbKNX COTEH reHOB.
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