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Hamu HOBOCTH

I[TY UMEHU ®. CKOPMHbI IIOCETWIN COTPY JHUKHU LIEHTPA HAYYHBIX UCCJIEJOBAHWI UMEHU I'EJIBMI'OJIBLIA

J1y1s1 TIovicKa TOYeK CONPHUKOCHOBEHHS B HaydHBIX mHTepecax [TY mvenn ®. CKOpHHBI MOCETHIIN COTpYyAHUKH LleHTpa HaydHBIX Mccieno-
BaHMi nmenn ['enpmronsia Mapus Cepaeunosa n Kaperen biasepr.

INpencraBureny HEMELIKOr0 HHCTUTYTA, KOTOPBIN 3aHMMAeTCsl pa3pabOoTKOM COBPEMEHHBIX MAaTE€pHAJIOB M IOKPHITHH, INIAHUPYIOT MO3HAKO-
MUThCS C HAyYHO-HCCIIEI0BATENIbCKOM 6a30i yHUBEpPCUTETA, a TaKkKe C pe3yabTaTaMu paboTsl IIpobaeMHON HaydHO-HCCIIE10BATENLCKOM J1abo-
paropun nepcrnekTuBHbIX Matepuanos ['TY. Ilo cioBaM pykoBoauTens saboparopu, KaHx. (us.-mMaT. Hayk, qoueHTa Brnagumupa laiimryna,
TOCTH 3aMHTEPECOBAHEI B PACIIMPEHHN COTPYAHMYECTBA C YIEHBIMH HAIIETO By3a.

— J1o 3TOro MOMeHTa B3aUMOZEHCTBHE OCYIECTBIIOCH JINIIb B paMKax npoekra TransFerr (mporpamma EC no Hayke u naHoBanumsiM Hori-
zon 2020), B xoropom [TY nmenn @. Cxopunbl 1 HUM umenn [enpMroneiia yaacTBYIOT B KauecTBe HMapTHEPOB KoHcopunyma. Haneemcs,
YTO y HAC TONY4YUTCS HAJNAIUTh U JBYCTOPOHHEE COTPYIHUYECTBO, TeM OoJiee 4To cepbl UCCIeN0BaHUH HAIMX M HEMELKHUX YUYCHBIX COIpPH-
KacaroTcs, - paccKasa 3aBeyrolinii tadbopaTopuei.

B mmanax rocreii — npoBelieHNe dKCIIepUMEHTaNBHBIX HecnenoBanuii B [THUJI nmepcriekTHBHBIX MaTepuanoB. OOpasibl CBOMX MaTepHaIoB
U TOKPBITHH OHY NPOTECTHPYIOT Ha 00OpYNOBaHUM M APYrHX BY30BCKHX JabopaTopuil. CkooneprpoBaTh HapaOOTKU MpeicTaBUTENeH IBYX
CTpaH, 3HAYMUT MOBBICUTH UX 3P(PEKTHBHOCTD, & BO3MOXKHO, CO3J1aTh HOBbIC COBPEMEHHbBIE TEXHOJIOIMH U TIOKPBITHS C MCIIONb30BAHUEM 30JIb-
rejib METOZIOB.

— MBI TOTOBBI MEHATHCS OIBITOM MHHOBALIMH C KOJUIEraMH, paboTaTh HaJl HPOEKTaMH, KOTOpbIe OyAyT HHTEPECHBI U BHIFOAHBI 00EUM CTO-
pOHaM, - opuepKHy;Ia Mapus Bo BpeMst Ipe3eHTaluu Ha (akynbrere GU3MKH 1 MHOOPMALOHHBIX TEXHOJIOTHHA.

O6’I:CI[I/IHCHI/IC HEMCIIKUX HAYYHO-HUCCIICA0BATEIILCKUX HEHTPOB UMEHU I'enpmromneia 06’LGZ[I/IHHGT 19 €CTECTBECHHOHAYYHbIX, TEXHUIECKUX U
MC,I[I/IKO-6I/IOJ'IOFI/I‘{CCKI/IX HCCJIEA0OBATEIILCKUX LIEHTPOB, B KOTOPBIX pa60Ta}0T 6onee 39 ThIC. COTPYAHHUKOB. Hccnenosanus KOHIEHTPUPYIOTCA
B IIECTH 00JacTIX HayKM U T€XHUKHU: DHEPIE€TUKA, HAYKU O 3emiie u OprH(aIOIJ.Ieﬁ Cpeac, MEIMIIMHA, a3pOHAaBTHKa, KOCMOHABTHKa U TpaHC-
TI0PT, KIIFOYEBBIE TEXHOJIOI'MHU, CTPYKTYpa MaTEPUU.

B 3Tom BBIIyCKE:

Hamm sHoBocTH 1

Carboxy

Hosgeiinast cucrema 2-3
reHHOH MoauguKa-
LIUA
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I'enomHoe PCAAKTHPOBAHUEC HA KUBbIX JTIOAAX

Bpaun wu yuensie,
Ha4yaBIIME OCEHBIO MPOLLIO-
ro roja NepBbId B UCTOPUHU
AKCIIEPUMEHT MO PEAAKTH-
POBaHHMIO TE€HOMA YKHUBOT'O
YEJI0BEKA, OCTOPOKHO T'OBO-
pPAT O MEPBBIX yCHEexax: y
MalMEHTOB C CHHAPOMOM
XaHTepa, KOTOpbIE JIEUH-
JUCh C IIOMOIIBID HOBOTO
MeToza, HabII0AaI0Ch yayd-
IIEHHUE, OJTHAKO TOBBILICHUS
ypoBHS (epMeHTa, KOTO-
pbId, MO HAEE, U JOJHKEH
OBLT co3maBarh ITOT d(PGeKT,
yY€HbIE I0Ka3aTh HE CMOT-
mu. Pesynbrarsl ObUIH Tpen-
CTaBJeHbl Ha KOH(EpEeHIIUU
B AduHax.

B knerkax nedyeHu y
JONIEN C CUHIPOMOM XaH-
Tepa HE CHHTE3HpYeTCA
onuH U3 (GEepPMEHTOB —
uaypoHar-2-cynb(daraza, u
[IO3TOMY HApylIE€HO pac-
LICIUICHUE [JIFOKO3aMU-
HOIJIFOKaHOB, BEIECTB, He-
OOXOIMMBIX IJI1 TPUKPEI-
JEHUS KJIETOK B TKaHIX
apyr x npyry. Usz-3a orcyr-
cTBUS (pepMeHTa OHU BOBpE-
MsI HE pas3pyllalTci H
HAKaIUIMBAKOTCS B OpraHu3-
M€, OTYETO CTPAJAIOT CAMbIE
pa3HbIE OPTaHbl U CUCTEMBL.

JIromm, OOJILHEBIE
CHUHAPOMOM XaHTepa, Kak
MPaBUJIO, UMEKT HCKaKEH-
HbIE, «TpyObIe» YepThI JTUIA
U KPYIHYIO roj0By. bone3Hb
BIIMSIET HA HEPBHYIO CHUCTE-

My U MBIIUICHUE, MOXET
OBITHh acCOLIMMPOBAaHA C
ayTU3MOM, THUIIEPAKTUBHO-
CThI0 U  00CECCHBHO-
KOMIYJTbCUBHBIM pac-
CTPOWCTBOM. Y MAIMEHTOB
4acTO0  BO3HHKAIOT  00-
CTPYKIIMSI BEPXHUX JbIXa-
TEJIbHBIX MYTEW, PUHUTHI,
MaXOBbIC U MYMOYHbIE TPhI-
KU U JPYrde CUMIITOMBI.
OTOT CUHAPOM aCCOIUUPO-
BaH ¢ X-xpomocomoil. OH
HACJeAyeTcsl PEeleCCUBHO,
TO €eCTh Je(EeKTHBIH TeH
JOJDKEH OBITh Y 000MX PO-
IWTENIeN JI€BOYKHU; B CIy-
yae C MaJbdiMKaMHU PHUCK
3aMETHO TOBBIIIAETCS, TaK
KaK OHM UMEIOT TOJILKO OfI-
Hy X-XpoMOcOoMYy. ITO JI0-
CTaTOYHO peakoe 3aboire-
BaHME, U Yallle BCETO C HUM
HE JT0>KUBAIOT J10 B3POCIO-
ro Bo3pacrta. Ceiuac B MU-
p€ 3aperucTpupoBaHO BCe-
ro OKOJO JBYX ThICAY Ta-
KX OOJBHBIX, MOYTH BCE
— MaJIBYUKH.

Bruieunthb CHUH-
npoM XaHTepa Ha JaHHBIN
MOMEHT HEBO3MOxHO. Co-
CTOSTHUE TIAIIMEHTOB IIbITA-
I0TCSL OOJIETYUTH C TIOMO-
IO €KEHEACIbHBIX BIIH-
BaHUI HMCKYCCTBEHHOT'O
aHaiora (¢depMeHTa —
Elaprase, Ho oH OyKkBaJIbHO
32 CYTKM TOYTH TOJHO-
CTBIO HCYE€3aeT M3 opra-
HHU3Ma. JTO JICUEHUE CTOUT

oonee 100 TeIcAY posuia-
pPOB B IOJl, U HE YJIy4IIIaeT,
HarpuMep, CUMITOMATUKY
HEPBHOW CHUCTEMBI.
Kanudopnuiickas
OMOTEeXHOJIOTHYECKasi KOM-
nanusi Sangamo Therapeu-
tics ocennto 2017 Troma
Havaja KIWHUYECKUE WC-
OBITAHWS HOBOTO METOoJIAa
JICYCHUS, KOTOPBIM Mojpa-
3yMEBaeT «IOYHUHKY» JIe-
(dbeKTHOro reHa — TO €CTh
NpeAnpuHsIa TEPBYIO TI0-
IBITKY W3JICYCHHE TeHETH-
yeckoro 3abonieBanus. B
3TOM Clly4ae HCI0JIb30Ba-
Jach TEXHOJOTHUSl «IIMH-
KOBBIX  MaJBLEBY». OTO
OTUH M3 METOJOB TE€HOM-
HOTO peIaKTUPOBAHMS, KO-
TOPBIM Celdac MPUMEHSET-
cs Hapsiy ¢ Ooliee U3BECT-
HOM WM PACIPOCTPAHEHHOU
TEXHOJIOTUEN CRISPR.
[Tpu 3TOM 00€3BpEKEHHBIC
BUPYCHBIE YACTHIIbI, HECY-
M€ 3aKOAWPOBAHHBIN WH-
CTPYMEHT Il PEeIaKTUPO-
BaHUs TEHOMA, TMOMaaloT B
OpraHu3M C  [OMOIIbIO
OOBIYHON  BHYTPUBEHHOMU
KaleJbHUIBL. 3aTeéM C TO-
KOM KpPOBU OHHM OTIpAaBIIsi-
I0TCS B KJIETKU TMIEUYCHHU, TJIe
C HHUX CHHTE3UpYETCS U
HauMHaeT paboTarh OEJoK.
Oror Oemoxk  —
HYyKJIeasa, cofeprkalas
«UMHKOBBIE TAaJbIb», KO-
TOpasi yMeeT y3HaBaTh 3a-



https://nplus1.ru/news/2017/11/16/zinc-finger-editing-for-real-patients
http://www.ssiem2018.org/parallel-sessions/
http://mps2study.com/study-overview/?pn=
http://mps2study.com/study-overview/?pn=
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JAHHYIO TOCIEN0BaTENb-
Hocth JIHK u paspesars
€ee B ITOM YydacTke (B
JAHHOW METOIUKE WC-

moJip30Bajlack  00J1acThb
NIEpPBOrO0 HMHTPOHA TIcHAa,
KOAUPYIOIIETO 0eJIoK

aTLOyMUH; 371eCh UCKIIIO-
YEHBI «OMACHBIE» pa3pe-
361 U CTaBKH B HEIpPEI-
BUJICHHBIC W IIOTCHIIM-
adbHO  KaHICPOTCHHBIC
JOKyChI). B 3TOT ydacTok
BCTaBJIsIeTCs Komus pabdo-
TaIOIIEro reHa UAypOoHaT-
2-cynbdarasp;, u JIHK
BHOBb cimuuBaercsa. llpu
ATOM JaHHBIA TeH o0Jia-
naeT 0osee CUJIBHBIM II0
CPaBHEHHUIO C TPHUPOJ-
HBIM «TIEPEKITI0YaTeIEM»,
TO €CTh TaKhUM THUIIOM
MpOMOTOpa, YTO MJIs TO-
ro, 4TOObl OPTraHW3M BHI-
pabarbIBaj JOCTaTOYHOE
KOJTU4YECTBO  (epMeHTa,
HEOOXOJMMO, YTOOBI I'eH
3apaboTan XoTs Obl B OA-
HOM TIPOIEHTE KJIIETOK
TICYCHH.

B pamkax wucnsl-
Tanui 44-netnuii bpaiian
Mano Hapsay ¢ eme on-
HUM HUCHBITYEMBIM TOJTY-
Jaj HU3KHUE J03bI Mpera-
para. 3a ypOBHEM LIIFOKO-
3aMHUHOTTTIOKAHOB B WX
opraHu3Me HaOIodaad B
TEYCHHE YETHIPEX MECs-
ueB. CylIeCTBEHHBIX W3-

MEHEHUM B HUX CJlydYae OT-
MedeHo He Obuto. [pyrue
JBa TAlMEeHTa TMOJTydalu
0oJiee BBICOKYIO JI03Yy Ipe-
napara, U 37€Ch BIIEPBbIC
OBLIN MOJTYYEHBI 3HAYUMBIE
pe3yJbTaThl. YPOBEHb IIIO-
KO3aMHUHOTJIFOKAHOB 4epe3
YeThIpe MecsIia B MOY€ O]I-
HOrO M3 HUX ynaia Ha 39
MPOIICHTOB, a Y JIPYroro —
Ha 63 mpoIleHTA.
Uccnenosatenu nona-
raroT, 4ro mnpobiemMa Mo-
XKeT ObITh B HEIOCTaTO4-
HOM  YyBCTBUTEIHHOCTH
MeToAa  JIETeKTUPOBAHUS
Oenka, U YTO camMoOe€ BaX-
HOe HaOIoneHne ceiuac
— 9TO 3aMETHOE CHUXKe-
HUE YpPOBHS TJIIOKO3aMU-
HOTJIIOKAHOB B OpraHU3Me
OOJBHBIX. Cnenyroumum
ATallOM IMPOEKTa CTaHET
paborta c emie 6ojee BBICO-
KUMH J103aMU TIperapara
(B mATH pa3 BhIIIE, YEM
npenbiaymas). B nepcnek-
TUBE YYEHBIE HAJICIOTCS
Ha3HayaTh JICYEHHUE HTUM
npenaparoM MalueHTaMm ¢
CaMOro paHHEro BO3pacTa,
KOTJIa HeOOpaTUMBIX H3Me-
HEHUH B WX OpraHusMme
enie He MPOU3OIILIO.
PriHok OLICHUII
HEOJIHO3HAUHbIE pe3yibTa-
Thl KJIIMHUYECKUX HCCIE0-
BAaHUW HETaTUBHO: AaKIMU
kommanuu Sangamo Thera-

peutics Ha 3ToM (poHe yma-
JId TIOYTH Ha 24 NpOoILEHTA.



https://www.marketwatch.com/story/sangamo-therapeutics-stock-drops-23-on-results-of-cutting-edge-gene-editing-trial-2018-09-05
https://www.marketwatch.com/story/sangamo-therapeutics-stock-drops-23-on-results-of-cutting-edge-gene-editing-trial-2018-09-05
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3.

4.
HU3MA.
5.

HBIX.
6.
IPU3HAKY,

OKpAaCKy CEMsH.
7.

ITonaBnsieMblil IIPU3HAK.
COBOKYITHOCTh BHEIITHUX U BHYTPEHHUX MMPU3HAKOB U CBOWCTB OpTra-

THC OAHOI'O U TOI'O KC IIPHU3HAKA.

8.
9.

OCHOBOIIOJIO)KHHUK T€HETHKH.
OpranusM, MOJTyYCHHBIN B pe3yIbTaTe CKPEIIUBAHUS Pa3HOPOIHBIX B

T€HETUYECKOM OTHOIIICHUU POAUTEILCKUX (DOPM.
10. JducuunimHa, u3ydaronias MEXaHU3Mbl U 3aKOHOMEPHOCTH HaCJE/-
CTBEHHOCTH M U3MEHYHUBOCTH OPTaHU3MOB, METO/IbI YIIPABJICHUS 3TUMHU IPO-

eccamu.
11.

COBOKYITHOCTh TEHOB OpraHU3Ma.

Meton TeHETHKH, OCHO-
BAHHBIA HA CKPEUIUBAHUMU Op-

| | | raHM3MOB, OTJIMYHBIX 10 KAKUM
-1100 MpPU3HAKAM U B MOCJIEMY-
IOIIEM aHAJIN3E XapakTepa Mpo-
IHBJ‘IGHI/IH STUX MPU3HAKOB Yy

['pynma KynbTypHBIX pac-

oOnazaronias omnpese-

JICHHBIMHM XO3SIMCTBEHHO HOCH-
HbIMHU ITPU3HAKAMH.
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[Ipu3Hak, IPOSABISIIOLUIMKACS Y OpraHU3Ma CPeIr JABYX aJIbTEpHATUB-

OpFaHI/IBM C pa3jiIMdHbIMHU AJUICIIbHBIMH I'CHAMMU I10 OIIPCACIICHHOMY
HaIllpyuMep C€ TI'CHAMH, OIPCACIHIIONIMMU 3CJIICHYIO W JKCIITYRO

OpFaHI/IBM, coz[epxcamﬂﬁ AJUICJIBHBIC T'CHBI, OIPCACIIAIOIINC PA3BU-

12. CBoOHMCTBO OPraHM3MOB MOBTOPSTH B PSAIY MOKOJEHHUIN CXOJHbBIE MPHU-

3HAKW U CBOMCTBA.

Yupenurens:
CTyOEeHYECKHI akTUB KadeapbI
3oosioruu, GhU3nOJIIOruN ¥ re HETUKHU

ABTOpLI HaIl€edYaTaHHBIX
MaTepmuaJoB HECYT IIOJIHYIO oT-
BETCTBEHHOCTH 3a I1000pP u
TOYHOCTbHB IIPUBEOEHHBIX (i)aKTOB.
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