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[IpaiimupoBanHoe penaktupoBanue (PE) — coBpemennas miardopma JUisi TOYHOTO BHECEHHS
W3MCHEHUH B TeHOM 0e3 00pa3oBaHms AByIenouedHbIX pa3pbiBoB JIHK. Ee addexTuBHOCTE MOXKET
CHIDKAThCS U3-3a MOTEPH BHECEHHBIX M3MEHEHHH B IpoOIlecCe YAaJCHUs BBICTYMAIOMINX YYacTKOB
JHK [1]. Jnst permenuss 3Toil mpoOieMbl MBI paspadboTanu 12 moauduuupoBaHHbIX cucteM PE,
coenuuuB penpaktop PEmax ¢ onHoit n3 nykneas (FEN1, EXO1 unn ykopouennoit HEX-N2) uepes
4- unu 16-aMUHOKHUCIIOTHBIE JTUHKEPHI.

Juzaitn koHCTpyKuuit coznaBanu ¢ nomotnsio PE-Designer, pegLIT u Benchling. /1yt cOopku pegRNA
ucnosb3oBanu pU6-pegRNA-GG-acceptor, MomudUITUPOBAHHBIC PEIAKTOPHI KIIOHHpOoBaiu B pCM V-
PEmax. DkcrnepuMEHTHI MPOBOAMIN HAa 0a3albHBIX KJIETKax Jerkoro, momaydeHHsix u3 uMIICK
MAIUeHTOB ¢ MyKoBHCIHI030M (romo3urotbl F508del B rene CFTR). JlocTaBKy OCYHICCTBISIIH
nunodexuueit, 3pHeKTHBHOCTD OIIEHUBATH uepe3 72 yaca TIIyOOKHUM TapreTHBIM CEKBCHUPOBAHUEM.
CrarucTuieckuil aHaIn3 MPOBOIUIIH C UCTIONB30BaHIeM TecTa JlarnHa B mporpamme Graphpad Prism
9.

Haunbonpmyio a¢dekTHBHOCTS TOKa3ana cucTeMa peaakTiupoBanus Ha ocHoBe FEN1, cBs3anHOI ¢
PEmax 4-aMHHOKHCIIOTHBIM JIMHKEPOM — CpelHHi ypoBeHb Koppeknuu F508del B rene CFTR 6bu1
B JIBa pa3a BBILIE, YeM IPU PEIAKTUPOBAHUU C MOMOILILI0 cTaHAapTHOM cuctembl PEmax. Taxkum
obpasoM, Oblma paspaboTaHa 3¢dexTuBHas MoAn(HUKANUS NPAHMHPOBAHHOTO pPENIAKTHPOBAHMSA,
MepCIEeKTUBHAs Ul JalbHEHIIero NpuMeHEHHUsI KaK B MCCIIEIOBATENbCKUX LENAX, TaK U B LEJAX
pa3paboTKM I'eHHOI Tepanyuy Ha OCHOBE TEeHOMHOTO peIaKTUPOBAHHUS.

Qunancuposanue: PaboTta BEIITOTHEHA B paMKax TOCYIapCTBEHHOTO 3amanus MuHoOpHayku Poccuu
ans GI'BHY «MI'HL».
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