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AHHOTAIUA

I'eneTnueckoe penaktupoBanue ¢ ucnoiab3oBanueM CRISPR-Cas u apyrux texsosorui
OTKpPBIBAET HOBBIE BO3MOKHOCTH B JICYEHUHM PEAKHUX HACIIEJCTBEHHBIX 3a00J€BaHUM.
OnHaKko 3T METOBI MTOPOKIAAIOT P ITUYECKUX U ITPABOBBIX BOIIPOCOB, CBSA3aHHBIX C
BMEIIATENBCTBOM B TE€HOM YEJIOBEKa. B cTarbe paccMaTpUBarOTCS COBPEMEHHBIE
MOAXO0/Ibl K TEHHOU TepanuH, e 3(h(PEeKTUBHOCTb U BOZMOXHBIE PUCKU. AHATM3UPYIOTCS
OCHOBHBIC JTHYECKUE IWJIEMMBI, BKIKOYas PEAAKTUPOBAHUE 3apOJBILIECBON JIMHUM,
IIOTEHIMAJIBHOE HEPABEHCTBO B JOCTYIIE K TEXHOJOTHAM M IIPABOBBIE ACIEKTHI MX
IIPUMEHECHUS.

KiawueBble cioBa: reHeruueckoe penaktupoanue, CRISPR-Cas, penkue
3a0oseBaHus1, OMOITUKA, TEHHAS TEPAIus, 3TUKA MEAUIIMHCKUX TEXHOJIOTUH.

1. BBenenue

Penkue renerndeckue 3a0oJjieBaHMsI, 3aTparuBaroiiie HEOOBIIYI0 YacTh HACENICHUS,
MPEACTABISIIOT COOOM CIIOKHYIO MEAMIMHCKYI0 TpoOiemy. Pa3Butue TexHoIOrui
penakTupoBaHusi reHoma, ocoOeHHO cucteMbl CRISPR-Cas9, oTkpbulo HOBBIE
MEePCIEKTUBBI B JICUCHUU TaKUX O0JIE3HEH, KaK MYKOBHCIIHI03, CEPIIOBUTHOKIIETOUHAS
aHeMMs ¥ MbllIeuHas auctpodus JioiieHHa.

HecMoTpss Ha oOueBUIHBIE TNPEUMYLIECTBA, HCHOJIb30BAHUE TE€HETUYECKOTO
PEIAaKTUPOBAHUA BBI3BIBAET MHOXECTBO AUCKyccHil. DTuka BMemarensctBa B JIHK
YEJIOBEKA, BO3MOXKHBIE COLMAIBHBIC TIOCIEACTBUS W TMPABOBBIE OTPAHUYCHUSA
CTaHOBSITCS IIEHTPAIBHBIMU BOITPOCAMH HAYYHOT'O COOOIIECTBA.

2. TexHOJIOTYM FeHETUYECKOT0 PeJaKTUPOBAHMS
2.1. CRISPR-Cas9 n anbTepHATUBHBIE METO/AbI

Haunbonee pacripoctpanenHoi texHosoruen penakrupoBanus JTHK sBisieTcst cucrema
CRISPR-Cas9, xoTopas mo3BOJIIET TOYEYHO MU3MEHATHh T€HETUYECKYI0 MH(POPMAIIHIO.
Jlpyrue TeXHOI0TUH BKIIOYAKOT:
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e ZFN (MuHKOBBIE NAJbIbI) — 00Jiee paHHUM METO/A, TPEOYIOUIUA CIIOXKHOM
pa3paboTKH.

o TALEN (TpaHCKpPUNTOPHbIE AaKTHBATOPONOAOOHBIE J(PPeKTOpHbIE
HYKJIea3bl) — TOUYHBINA, HO ME€HEee YJO0OHBIH METO/I.

o PepaxkrupoBanue Ha ypoBHe PHK (ADAR, Cas13) — nepcrieKTUBHBII METOA
0e3 m3menenuii B JIHK.

2.2. [IpumeHeHHe B JICYCHUH PeAKUX 3a00/1eBaHUM

['enHas Tepamus yke mokasaja CBOIO 3(P(EKTUBHOCTh B JICUCHUU HACIEACTBEHHBIX
oosne3neit. Hampumep:

o JleueHue cepnoBUAHOKIECTOUYHON aHEMUH C uctioib3oBaHueM CRISPR.
« Koppekuus MyTanuii, BEI3bIBAIOIIMX aMaBpOTHUYECKYI0 nanoTuto Tes-Cakca.
o DKCIepUMEHTaIbHAS TEPAMus MBIIIeYHOW nuctpoduu JromeHHa.

3. DTHYeCKHe ACTEeKThl TeHETHYECKOr0 PeIaKTHPOBAHNS
3.1. PepakTHpoBaHMe COMAaTHYECKUX U 32aPOAbIIIEBBIX KJIETOK

PenaktupoBaHue COMaTUUECKUX KJIETOK (HE Mepearolieecss MOTOMCTBY) CUUTAETCS
ATUYECKH JIONMYCTUMBIM B paMKax MeAuIUHbL. OJHAKO H3MEHEHHS 3apObIIICBOM
JIMHUM, 3aTparuBaromiyre Oy yire MOKOJICHUs, BbI3bIBAIOT CEPHE3HBIC CIIOPHI.

3.2. OnacHOCTH HenpeACKa3yeMbIX MyTalui
Xotsa CRISPR nemMoHCTpHUpyET BBICOKYIO TOUHOCTh, OCTAKOTCSI PUCKH:

o  Odd-Ttaprer-3¢pdextr! (M3mMeHeHus He B 1ieaeBoM ydactke JTHK).
o JlonrocpouHsie mMOCIEICTBHSI, HEU3BECTHBIC HA TEKYIIUA MOMEHT.

3.3. CouuajibHOE HEPABEHCTBO M JOCTYNHOCTH TEXHOJIOTHH

I'eHHas Tepamusi OCTAaeTCs MOPOrOCTOSILIEH, UTO MOXKET YCWIIUTh Pa3pblB MEKIY
CTpaHaMU C Pa3HbIMU YPOBHIMH MEIULIMHCKOTO PA3BUTHSL.

3.4. Bo3MOKHOCTb «yJIy4YLIEHHUSD» YeJ0BeKa

DTHUYeCKHe BOIIPOCHI CBSA3AaHbI C MEPCIIEKTUBAMU HE TOJIBKO JICYEHUS, HO M1 BO3MOKHOTO
«YIy4dIIeHUs» TeHOMa — YyCWICHHS (DU3WYECKUX WM  UHTEIUICKTYaJbHBIX
CIOCOOHOCTEM. ITO MOPOKIAET MOPATbHBIE U PUITOCOPCKHUE TUTIEMMBI.

4. MexayHapo/Hoe peryJiipoBaHue 1 NPaBOBbI¢ ACHEKThI
4.1. 3aKoHOAATEIBCTBO B Pa3JIMYHBIX CTPAHAX

o B EC u Poccun 3anpenieHo peJakTUpOBaHUE 3apObIIIEBON JIMHUU YETOBEKA.
o B CIIA penaktupoBaHH€ F€HOMA B KJIMHUYECKUX LIEJISIX OTPAHUYEHO.
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« B Kurae mpoBoamiuch CHOpHBIE SKCIEPUMEHTHI C TE€HHOW MoauduKarmen
SMOPHOHOB.

4.2. Poab 0MO3THYECKUX KOMUTETOB

Hayunble opranuzanuu, Takue kak BO3 u FOHECKO, pa3pabatbiBaioT 3THYECKUE
IIPUHLINIBI IPUMEHEHUA TeXHonorun pegakruposanus JHK.

5. 3akaouenue

['eHeTnyeckoe penakTUPOBAHUE OTKPHIBAET HOBBIE TOPU3OHTHI B JICUEHUH DPEIKHUX
3a00JeBaHUN, OJHAKO €ro IpHUMEHeHHe TpeOyeT CTPOroro KOHTpois. BaxHo
YUHUTBIBATH HE TOJIBKO HAYYHBIE ACIIEKTHI, HO M 3STUYECKHUE MMOCIIEACTBUS BMEIIATEIbCTBA
B I€HOM uesoBeka. B panpHeiiem nmotpelyercs pa3paboTka MEXKIYHApPOIHBIX HOPM
PETYJIMPOBAaHUSI U PACIIMPEHHUE JOCTYITHOCTH TEXHOJOTUMN AJIs BCEX MMalUEHTOB.
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