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B KAKUX CTPAHAX MPOU3BOAAT U KAK UCIMOJIb3YIOT MO PACTEHUA, KOTOPBIE PA3SPELLUEHbI B POCCUA
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CTpaHb! BbIPaLLMBAIOT, NPUMEHSIIOT B MKILLY M Kak KOPM HEKOTOPbIE MCMonb3ytoLLmecs y Hac TMO

CTpaHbl NPUMEHSIOT B MNLLY W KaK KOPM HEKOTOPbIE MCMoNbayioLlyecs y Hac MO
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. CTpaHbl NIPUMEHSIOT TOMBKO Kak KOPM HEKOTOPbIE MCMOonbaytoLLviecs y Hac MO

Eciy KopoTKo, TO CyTh COBPeMEeHHOM TeXHOJIOTUY TeHOMHOTO
PelakKTUPOBAHUS COCTOUT BO BHeCEHUU ABYIIEIIOYEUHBIX Pas-
pHIBOB B JITHK ¢ TOMOTIBIO «MOJIEKYJISIPHBIX HOKHUIL — OerKka
CRISPR/ Cas9, rocite 4ero KiIeTKa, 3a/IeUBast 3TOT Pa3phIB, WIN
BHOCUT CJIydallHble MyTaIlU{, WIW, UCIIOJIb3ys BHeCEHHYIO
HccIefioBaTeseM MaTpHUILy U pellapaliiyl, BHOCUT «IIOACKa3aH-
Hble» N3MeHEeH B TeHOM (II0ZPOOHO MeTO/] OIICaH B CeHTIOPb-
ckoM HoMepe «b-Hayku» B cratbe «<KoHCTpynpoBaHVIe KOPOBEBI»
https://www.kommersant.ru/doc/3751369).

OTOT MeTOJL 13-3a CBOeM IIPOCTOTHI M 3QpPeKTUBHOCTU HaXOLUT
Bce Oojbllee NMpUMeHeHNe B HAyYHBIX HCCIeZOBAaHUIX,
a B IHctutyTe Guosnoruu rena PAH npu mozjepikke jfernapra-
MeHTa 06pa3oBaHUs ropozia MOCKBBHI Jlaxke ITPOBOJSATCS KyPChI
JUIS IKOJTBHUKOB U YYUTeJIeH, I7le OHU CaMU pa3pabaThIBaioOT
CUCTeMy TeHHOTO peZlakKTUpoBaHUs Ha ocHoBe CRISPR/Cas9.
[Tosb3ysich OHIAMH-CePBUCAMU Ha CalTaX BeAylLIUX MCCIel0Ba-
TeJIBCKUX I[EHTOB MU PA, BEIOMPAIOT I'eH /I HOKAyTa, o0 pa-
10T onrTuManbHy0 sgPHK, aHaIu3upyoT HaTu4ue CauToB (MeCT
B /IHK) 1yt HecriennupUYIHOTO pa3pe3aHusl.

ODTOT 3Ke MeTO/, OBLI MCIIOAb30BaH I PelaKTUPOBAaHU TeHOMa
u B pabote LI3HBKYH X3.

Hay4HO¥ IyOJIMKaIUY 110 OOIeNIPUHATHIM CTaHAAPTaM OH He
IIPeJCTaBWII, U 0OCYK/IAIOTCA 3/1eCh TOJABKO NOKIAJL U CIaNbI,
IIpeJCTaBIeHHbIe Ha KOHPEPeHINY, a TAKKe CepUs ero NHTep-
BBIO, UX IIpeiBapsAiomasd. CBoen 1enblo LI3BTHBKYM X5 ITOCTaBUII
CIlaceHUe JeJoBeyecTBa OT BUpyca UMMYHOZepUITATA UYeOoBe-
Ka. JleT, reHOM KOTOPBIX PefaKTUPOBAICS, UMeI! IIOBBIIIeH-
HBIM PUCK MHQULIMPOBAHUS 3TUM BUPYCOM, IIOCKOJIBKY UX OTeI]
651 HOocuTeneM BIY.

B xavecTBe 11e/11 /ISt TeHOMHOTO PeJaKTUPOBAHUS ObUT BEIOpaH
reH CCR5, KOTOPBIN KOMUPYeT MHOTOPYHKITMOHATBHBIN GeI0K
C-C-pernterrrop xeMokuHa 5. Kpome cBsizbiBanMs ¢ BUY aToT Gesox
yJacTByeT 6osiee ueM B 20 6MOTOTMYeCKUX IIpolieccax (Iepejayda
CUTHaJIA BHYTPU KJIETKH 1 MeXX/Ty KJIeTKaMU, HallpaBlIeHHOe IIepe-
MellleHVe KJIeTOK, yIIpaBJIeHN’e BOCHAIUTeNbHBIM IIPOIeCCOM
U T.A.). B2018 rogy mogBWINCH JAHHBIE, YTO €T0 OTCYTCTBHE IIPU-
BOJIUT K Pa3BUTUIO PACCeHHOTIO CKIPO3a U3-3a HaPyLIeH!s KOH-
TPOJISI HaJl BOCIIIMTEIbHBIMY IIPOIlecCaMy B MO3Te.
VeBpomnetireB o6HapykeHa mpupoHas myranus CCR5-delta32,
KOTOpasi B TOMO3UroTe obeclieynBaeT yCTOMYUBOCTh K BUY.
CyunTaeTcs, 4TO BOZHUKIIA OHA B €BPOIICOUMIAHOM 3THOCe 700 JreT
HazaJ ¥ ObICTPO pacIIpocTpaHsIach 1o EBpolre Ha GoHe Apes-
HeW 31U eMUM, BO3MOXHO, YyMbl. Korna naBreHue orbopa
ocabIo (anuAeMun OTOyIIeBaIN), MyTallus Hayala BBIMbIBaTh-
€Sl U3 TeHOMa.

C 2TOTO MOMEHTAa HAYMHAIOTCSI OUOJOTMYeCKUe BOIIPOCHI
K IUIaHy 3KCIIepUMeHTa (OIlycKasl Iopuindeckue, dSTUIecKue,
SIINJIeMUOJIOTUYeCKYe).
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FAE MPON3BOOAT N KAK MCMOJNb3VYIOT TMO-PACTEHUA,
KOTOPbIE PASPELLEHbI B POCCUN

B Poccum ponyLeHbl K UCMonb30oBaHWio A8 Npov3BoAcTBa
NpOJYKTOB MUTaHMA U KOPMOB A751 XMBOTHbIX 24 TMO-
pacteHusi: 12 coptoB TMO-KyKypy3bl, OAMH N3 HUX TONMbKO
LS KOPMa XMBOTHbIX, 2 copTa kapTtodens n 1 copT puca
TONMbKO B KA4eCTBE MULLK, 8 COPTOB COU, NX HUX 1 TONMbKO

B nULLy 1 1 TONbKO AnA KOPMOB, 1 COPT caxapHoW CBeKIbI
A5 U3roToBJIeHUA NMULLEBBLIX MPOAYKTOB.

3eneHbii — BbIpaLLMBatOT, MPUMEHSIOT B MULLLY U KaK KOPM
HekoTopble ncnonbaytowmecs y Hac FMO

JKenTbIi — NPUMEHSIOT B NULLY U Kak KOPM HEKOTOpble u1c-
nonb3aytoLumecs y Hac F'MO

KpacHbIi — NpUMEHSIIOT TONMbKO Kak KOPM HEKOTOpbIE UC-
nonb3ytowmecs y Hac 'MO

TPAHCIEHHbIE XKMBOTHbIE,
KOTOPbIX Y)XE NCMNOJNMb3YET YENOBEK

B mupe paspeLueHbl

ANsi NPON3BOACTBA NIEKAPCTBEHHBIX 6EMIKOB YenoBeka
— TpaHcreHHble Kponukun (C1 nHrmébuTop)

— TPaHCreHHble KO3bl (aHTUTPOMOUH)

1 B nnLly

— TPaHCreHHbIN N10COoChb.

KAKUE MPEMNAPATbI 0151 FEHHOW TEPAMW
MNCMONb3YIOT CEMYAC

Gendicine (reHOVUMH), a0eHOBUPYC [OCTaBNSET 6eMoK

p53 — npoTmBOpaKkoBkIv Npenapat, Kutaw

Neovasculgen (HeoBacKkynreH), nnaamuaa, KogupyoLlas aH-
JoTenuanbHbI (hakTop pocTa CocyaoB — npenapar npoTuB
vemMmnn KoHe4vHocten, Poceusa

Glybera (rnnbepa), afeHoaccoLMMpOBaHHbI BUPYC CEepo-
Tvn | pocTaBnseT NMMNonpoTenMHNMnasy — npodunakTnka
hepMeHTaTUBHOWN HepgocTaTto4HoCTH, EBpocotos

Eteplirsen (atennupceH), 3k30HCKUNUHI 51 3K30Ha reHa auc-
TpodmHa — neveHve guctpodum OioweHHa, CLUA
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B maHHOM ciiy4yae ObUI BHECEH JIBYIIeIIOYeYHbIN pa3psiB B JTHK
paHHero sMOpHoHa (Ha cTaguu 1-4 61acTOMEPOB), UTO 3aIyCTH-
JIO MeXaHU3M CIydarHoro coefimHeHus KoHIoB JJHK (Mmarpuna
JUIsT HAaIIpaBIEHHOTO BOCCTAaHOBIeHMs HenocTHocTu JHK
HCIIOIh30BaHA He ObLIA).
B pesyibrare, KaK U JIOJDKHO OBLIO OBITH, II0 MECTY pa3pe3aHus
TIPOM3OILIN Hellpe/cKazyeMble, CIydaliHble M3MeHeHNUs I1ocIIe-
noBatenbHocTu JJHK — y ofHOTO pebeHKa Aenenusi OZHOTO
U BCTaBKa YeThIpeX HyKJIeOTUIOB B 00eX FTOMOJOIMTYHBIX XPO-
MOCOMaX, y APYI'oro TOJAbKO Jejlelnsd 15 HyKIeoTU0B B OLHON
XPpOMOCOMe.
B mepBOM ciIy4ae Iocje TOUKU MyTanuy OyzieT HapylleHa aMU-
HOKUCIOTHAS II0CIe[0BATEIBHOCTD OeJIKa, IJelI0YKa aMITHOKYIC-
JIOT OBICTPO OOOPBETCS, KaK TAKON YKOPOUEHHBIN ITeIITH | OyIeT
cebs IIPOSIBIIATH B KJIETKe, IIPe/ICKa3aTh HEBO3MOXKHO.
[TocKoMbKY HapylIeHbl 00e Konuu reHa, BUY nHUIIMpOoBaTh
9Ty IEBOUKY He OyIeT, HO ee JIeTH 3Ty 3aI[UTY YTPATAT (€CIU UX
OTIIOM He OyJeT TOMO3UTOTHBIN HOCUTENIb IIPUPOJHON WIN
HUCKYCCTBeHHOM MyTallU B 9TOM I'eHe).
Bropas neBouka 1 ee [eTU YyBCTBUTEIBHOCTb K BUPYCYy COXpa-
HAT. OTCyTCTBUE 15 HYKIeOTHUIOB (5 U3 352 aMUHOKUCIOT) He
IIpUBeZieT K APaMaTUYHOMY HapyIIeHUIO B CTPYKType Oeska, HO
U He 3a1IIuTUT oT B1Y.
ITpu sTOM, Kak, HallpuMep, B CIydae MacCOBOTO yAaleHUs
aInmeHANIIUTOB 6e3 BCIKUX Ha TO OCHOBAaHUM, B O0OpbOe C OTHUM
3ab0yeBaHNEeM MBI IPOBOLIMIPYeM MHOXKECTBO JIPYTHUX, O KOTO-
PBIX U He IyMaJIU 10 3TOIO.
C TOYKU 3peHus reHeTUKY HAyYHOTo 3HAYeHUs 3Ta pabora He
HMeeT, MyTallusl, KOTOPYIO PaCCYUTHIBAI ITONYIUTH [[39HBKY T
X3, B TeHOMe 4eJoBeKa M3BeCTHA, U, eC/IN IIOCTaBUTh 3a/1ady,
MOJXKHO 33 JBa-TPU IIOKOJIEHUS IIONYYUTh BHYKOB-IIPAaBHYKOB,
TOMO3UTOTHBIX I10 aJlJIeNTI0 ycTodnBocTH K BUY. [Tpu aTOM, BO3-
MOXXHO, UCTOpUYecKas MyTalius OblIa He OfHa, U ee 3¢deKT Ha
HapylleHMe TeX caMbIX 20 GyHKIUIT 6e1Ka KOMIIEHCHPOBAICST
JPYTUMU MyTaIlASIMU, YCUIUBIIMMU JIPyTUe OeJIKU, 0 KOTOPBIX
MBI He 3HaeM.
[py6o HApYIINB CHCTEMY UMMYHHOM 3alIIUTHI YeJI0BeKa, MbI CKO-
pee HaHeceM BpeJ], YeM I0Jb3Y. [Ip1 5TOM UCIIOIb30BaHHBIN
BapuaHT CRISPR/Cas9 3aBefoMO TeHepHpOBal CIydaliHble
3aMeHBI B M3BeCTHOM MecCTe 1, BO3MOXKHO HapyIIWJI I10CIe[0Ba-
TesbHOCTh IHK 11 B Apyrux Mecrax resoMma. Ha TexyiieM ypoBHe
PAa3BUTUSA HAYKU PAHO TOBOPUTH O TOM, UTO MBI TOTOBBI YIIPaB-
JIATh TeHOMOM YeJI0BeKa, II0Ka r'eHHas Tepallisd HallpaBleHa Ha
BOCCTaHOBJIeHN e IIPaBUJIbHON QYHKIIUY IeHa, a He Ha Hapyllle-
HUe HOPMaJIbHO pab0oTaoero, HO KaKyIerocs INITHIMY.
ANEKCEN OENKWH,
KaHaMpaT 6GUONOrMYeCcKmX Hayk,
WHctutyT 6uonorum rea PAH





