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EDITORIAL

TexHoJ0rus MHUTOXOHAPHAJIBHOI0 3aMEIICHHUA 3apPOAbIIICBbIX JUHUHA 4YeIOBEeKAa MOKET
OKa3aTb HAa HAIIy KU3Hb J1a7Ke 0oJbIee BJIUSAAHUE, YEM PCAAKTHPOBAHME I'€HOMA.

eHeTndeckas Moanpukanus yxe cpeau Hac. CoTHH
JIOAEH, NMepeHecInX pak, HECYT B CBOMX BEHAax
UMMYHHBIE KIETKH CO BCTPOCHHBIM XUMEPHBIM
AHTUTEeHHBIM penentopoM. Heckonpko NanueHToB ¢
ocnaOleHHBIM 3pEHHEM CMOPAT Ha MHUP TIJa3aMH,
UMEIOIIUMH IeH, KOIUPYIOIIMK TpaHC-pPETUHUIIOBBIN

3¢up  u30Mepaspl, U  JOCTaBICHHBI  ajeHo-
acconuupoBaHHbIM BupycoM (AAV). Ecte gerw,
pOIUBIIUECS c JTIUarHO30M «TSDKEBIA

KOMOWHHPOBaHHBI UMMYHOACHUIUT», Y KOTOPHIX B
TKaHSX KOCTHOT'O MO3ra T'€HHO-WH)KEHEpPHBIC KIIETKU
OKCIIPECCUPYIOT  ajeHo3uHAe3amuHazy. W pagsl
TeHETHYECKH  MOAM(UIIMPOBAHHBIX  JIIOACH  PE3KO
nonojHsATcA ¢ npuHstuem B 2016 rTomy B
BenukoOpuranuu peleHus 0 pasperieHun
MCTIOJIb30BaHUS B Tepanuu MeToAa
MHTOXOHIpUabHOro 3amerieHus (MRT).

Ha ceropusimHuii JeHb TOJBKO TPU HCCICIOBAHHUS
omuchiBatoT  ucnonb3oBanne ~ CRISPR-Cas9  wa
MUTUIONIHBIX ~ SMOpHOHAaX  dYelnoBeka. B mapre
nabopatopust xanxao Jlero (Jiangiao Liu) B Kwurae
MoKa3ana  BO3MOXHOCTh  HWCHPaBHTh  MYTAIlHH,
CBSI3aHHBIC C CaXapHBIM JAHa0eTOM W OeTa-TalaceMHeH,
METOJ/IOM TOMOJIOTHYHO-HANPABICHHOT'O
BoccraHoBiieHus (HDR) (Mol. Genet. Genomics 292,
525-533, 2017). B aBrycre rpymmna, pyKoBoguMas
HIyxparom MuranumoeiM  (Shoukrat  Mitalipov,
CIIA) nmonoxuna (Nature 548, 413-419, 2017) o
penakTupoBaHuu Terepo3urotHoil myrauuun MYBPC3,
acCOIMMUpOBaHHOW ¢ Kapauomuomnaruen — HDR-
OMOCPEIOBAHHBIH ~ MEXaHU3M  KOTOPOW  ocTaeTcs
cnopubiM (bioRxiv https://dx.doi.org/10.1101/ 181255).
N B cenrsabpe Opurtanckas komanma Kotm Hwuakan
(Kathy Niakan) ommcama nmoxayr OCT4 (POUSF1)
METOIOM  HETOMOJIOTUYHOTO  COEIMHEHUS KOHIIOB
(NHEJ), merampHO ommmcaB €ro BpeIHOE BIMSHHE HA
pasBuTHE 3MOpHOHa U dKcipeccuto renor (Nature 550,

67-73, 2017).
Ot MHOHEPCKHE HCCIIEI0OBaHUS SICHO
JEMOHCTPHUPYIOT MIOTEHIIHA pelaKTHPOBAHUS

3apOABILIEBOM JIMHMM JUIsl YJOydlIEHUS 3HAHUM O
PaHHUX CTaAMAX Pa3BUTHS 3MOpHOHa 4denoBeka. OHHU

TaKkk€ MOTYyT IIOMOYb  pAacKpheITb  HEKOTOpHIE
HapylIeHUs] pPaHHUX CTaJuil pa3BUTUS M TPHUYUH
Oecruioaus - HCCIIEZIOBATEIbCKHE LIeNH,

MOJICPKUBACMBIC JAHHBIM JKYPHATIOM.

C npyroii croponbl, MRT wumeer ropasmo Oosee
JUIMTCIBHYI0 HMCTOPUIO PAa3BUTHS TEXHOJOTHMH B
KOHTEKCTe KaK MHUTOXOHPUAITLHBIX 3a00JICBAHUM, TaK
n Oecrumonus (XOTs TocienHee cropHo). Bocemp et

Ha3ajg Jlaboparopus MutanumoBa ToOKazajga, dYTO
NEepeHoC  KOMIUIEKCAa  MEHOTHYEeCKOro  BepeTeHa
merogqom MRT  OGesomacen u 3ddexTuBeH y

HEYEJIOBEKOOOPAa3HbIX MPUMATOB. OJTO HCCIICAOBAHUE
noOynuino bputanckyio Ciyx0y Mo penpoayKuuud Hu
smbOpuonorun yenoBeka (HFEA) mpoBectn uerwipe
HE3aBUCUMBIX HAyYHBIX HCCIICIOBAHUS, W B KOHECYHOM
WTOTE€  pa3pemmTbh B  MPONIIOM TOAY  METOI
MUTOXOHJIPUAJIBHOTO 3aMelIeHHs NS (4eI0BEYSCKUX)
sMOpuoHoB. TeM He MeHee, TpoleAypa HUMEET Psif
HEJIOCTaTKOB: B HEKOTOPBHIX Clydasx Habmromaercs
MHUTOXOHJpHAIbHAS  PUBEPCHS, KOTJAa  370pOBas
monopckass  MT/IHK  BeITecHseTrcs  HeOOJIbIIMMU
HadanbHbIMM  KojmuecTBamu  MTJIHK  mHocurems
(manmenTa) B xozae nenenus kierok (Nature 540, 270—
275, 2016).

Kak nns pemakTupoBaHUs 3apOIBIILEBON JTUHUH, TaK
u i1 MRT HauuoHaabHBIMH OpraHaMu  OblLia
MOAYEPKHYTA HEOOXOIUMOCTh COOTIOACHNUS
OCTOPOXKHOCTH B KJIMHHUYeCKOM mpumeHeHuun DKO. B
(deBpane mponuioro rojga HammoHanpHBIE akKageMUH
CHIA semmycToiin mokjaj «PemakTupoBaHne TeHOMa
YeJIOBEKa: HAayKa, 3THKA U PETyJIUpPOBaHUE», B KOTOPOM
MTOAYCPKUBACTCS, UYTO «KIMHUYECCKUE WCIBITAHUS C
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HCITOJIb30BaHUEM peaaKTUPOBAHUS reHoma
TEHUTATHHOW 3apOJBIINIEBON JUHUU JOJDKHBI OBITh
pa3pelIeHb) TOJMBKO B «CEPBHE3HBIX CIydasx», KOraa
yOeIUTENLHO JIOKa3aHO a) 4YTO IIEJCBBIC JIOKYCHI

BBI3BIBAIOT  NPEAPACTONOKECHHOCTh  WHIMBHIA K
0oJe3HN, WM BBI3BIBAIOT €€, 0) YTO pemaKkTUpyeMble
TeHBl aCCOIMUPOBAHBI C OOBIYHBIM  COCTOSIHHEM

3[0pOBBS Y HAceJIeHWS W B) HUYTO OTCYTCTBYIOT
«pa3yMHBIE aTbTEPHATHBBD). AHAIOTUYHBIM 00pazomM
Bpuranckas Ciyx0a 1Mo penpoayKiuud u SMOPHOIOTHH
yenoBeka pekomengoBana npumeHenne MRT Tonbko B
CUTyalusiX, KOTJa <«HAacJleIOBaHWE OOJEe3HH MOXKET
BBI3BaTh CMEPTh WIH CEPhEe3HOE 3a00JICBaHUE, U KOTJa
HET MPUEMIIEMBIX aJIbTEPHATHUB».

B »s10it noruke MRT u pemakTupoBaHHEe TeHOMa
3apOJBIIIEBON JIMHUM BBIVISAAT BECbMa Pa3lUYHBIMU
BMeIATEeNIbCTBaMU. s JKEHIIUH, HECYIIUX BBICOKHH
ypoBeHb aHomanbHOW MTJHK B oorurax, otbop
SMOPHOHOB, Harmpumep, MpeuMILIaTallMOHHAS
reHetudeckas awarnoctuka (I1I[]), He mOAXOMMT.
Takum obpazom, MRT moxker oOecrieunTs IpUMEPHO
150 3m0poBBIX poxiaeHUN B rox B BemukoOpuranun
IUISL CITy4aeB MUTOXOHIPHUAIBHBIX 3200J1€BaHUI.

EnvHCTBEHHBIMU Cly4yasiMH, KOTAa pelaKTHPOBaHUE
3apOABIIIEBON JTMHAN MOXET OBbITh MPeArnovYTHTEIbHEES
II'[], ABISIFOTCS TakWe, KOIJa BCE SMOPUOHBI HECYT
BpPEOHYI0 MyTauuio (HampuMep, OIUH POAUTEIb
TOMO3HUTOTEH MO JOMHHUPYIOIIEH MyTalluu, KakK IpH
0osne3nn XaHTHUHITOHA, WM 00a POAMUTENS SBISIOTCS
TOMO3HUTOTHBIMH TI0 PELECCUBHON MyTalMM, KaK IpH
HEKOTOpBIX (opmax riIyxoTel). Bo Bcex apyrux
ClIy4asx TpPYAHO ceOe MpencTaBuTh, 3a4eM KIMHHUKE
OKO penate BbIOOp B MOJB3Y PEAAKTHPOBAHHA - CO
BCEMH (PAKTOpaMH pPUCKa HELEIEBOr0 BO3JEHCTBUS U
T€HEeTUYECKOTO MO3auli3Ma - KOrjJa B OOJIBIIMHCTBE
CIIydaeB MOXHO UCIojib30BaTh Tosbko [1T'/1, u mpocto
BEIOpaTh 3/I0POBBIN YMOPHOH.

B Gmmxaifime Mecspl Mbl YBUAMM Hadajo MEpPBBIX
KIMHUYECKUX  MCIBbITaHUH MRT B  llentpe
penpoaykimu U ku3HU (Hprokacn, BenukoOpuranus).
BreIcTpBIil Tporpecc 3TUM TEXHOJOTHSIM — HH)XEHEPUH
3apOJIBIIEBBIX JINHUN MOXKET OBITh 00ECTICUeH TOJIBKO B
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cly4yae, ©eClIM KJIMHUYECKHE  WCIBITaHUA  OyayT
HaXOJUThCA TIOJ CTPOTMM HaJ30poM. Takke KpaiiHe
BaYKHO, YTOOBI MPOMCXOJIUIIO TIATEILHOE HAOIOICHNE
3a MOTOMCTBOM Ha MPOTSHKEHUH UTUTSILHOTO BPEMCHH.
Hcropust mokas3wsiBaeT, 4TO dYacTHbIE KIMHHKH OKO
penKo  TPOBOJAT  TOCIEAYIOIIME  HCCIEeIOBAHUS.
Hampumep, B 2000-x rogax, mo mensbiueii mepe, 30
JIeTe PpOJUIUCh C HCIOJb30BAHUEM MPUMUTHUBHOMN
dbopmer MRT mo Toro, kak YmpaBiaeHHE 1O KOHTPOIIO
3a mpoxyktamu ¥ JekapctBamu CIIA 3amperwno 3to
BMEIIATEILCTBO;  KakKoe-TMOO  HAOMIOJcHHME — 3a
«OTPENaKTUPOBAHHBIMWY»  JIETBMH  HHUKOTJa  HE
MPOBOIUIIOCE. AHAJIIOTUYHO, TOJIBKO B MPOILIOM TOAY
npumenenne MRT s mamuenra ¢ cunapomom Jles
OBIII0O TPOBEACHO B MEKCHKAaHCKOW KimHHKe OJOKO
(Reprod. Biol. Online 33, 529-533, 2016). 1 omsrs,

MHHUMAJIbHAsA  IIOIIBITKa 6I)IJ'Ia npeamnpuHdaTra  JJis
CO3JaHUSl TPOLEAYPHl JETATHHOTO HAOMIONCHHS 3a
pebeHkom.

B Coenunennbix llItatax He MPOBOISTCS MCIIBITAHUS
MRT. Orto cBs3ano ¢ TeM, uto Konrpecc CHIA B
Havaje 3TOro Tofa mpuHsan MopaTopuii Ha IOOBIE
TEXHOJIOTHH WHXHHUPUHTA 3apOJbIIIEBLIX  JIMHUMH
yenoBeka (Ilyonmunoe npaso Ne 115-31, §736, 2017).
3anpert Ha punancupoBanue B CIIIA pacnpoctpansercs
Ha BCE KIMHWYECKHE MCCICIOBAaHUS 3MOpPHOHOB
yenoBeka W Omokupyer kak MRT, Tak wu
pelaKTUPOBaHUE TEHOB YEJIOBEKA.

AMEpUKaHCKHE 3aKOHOAATEeNH YTBEPXKIAIOT, YTO
THYECKHE W COIMUalbHBIE TNPOOJIEMbl WHKEHEPHH
3apOABIIIEBON JIMHUM YElIOBEKa ONpaBABIBAIOT HUX
samper. Ho, ecnu Opurtanckue wucnbitanuss MRT
OKa&KYyTCS YCHELIHBIMH, TO JaBJIEHHE Ha 3aKOHOJATeNeH
Oyner HapacTaTth, Ja0bl OHHM TIEPECMOTPENH CBOE
pemenne. MRT exeromno moxer cmacta go 1000
aMEpUKAaHCKHX  JeTe  OT  MHTOXOHAPHAIBHBIX
3a0osneBaHuii. B oTiMdne OT pegakTHpOBaHUS TEHOB
YeNoBeKa, STOT THUI WH)XECHEPUH 3apOABIIIEBON JIMHHU
TOTOB K MPUMEHEHUIO [UIi M3MEHEHHS MHOTUX
YEJIOBEUECKHX KU3HEH.
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