[Ipunoxxenue
K pemenuto OenepanbHON CITyKOBI IO HHTEIUICKTYaITbHOM
COOCTBEHHOCTHU

3AK/IIOYEHUE
KOJIJIETHH 110 pe3yjbTaTaM pacCMOTpPEHUS
X Bo3pa:keHud [] 3asABJIeHUA

Kosuterusi B mopsijike, yCTaHOBJIEHHOM ITYHKTOM 3 cTatbu 1248 wyactu
yerBepTor ['paxknanckoro kojekca Poccuiickoin @enepanuu, BBEICHHOW B
neiicteue ¢ 01 suBapst 2008 r. denepanbHbiM 3akoHOM OT 18 nekabps 2006 r.
No 231-@3, B penakiuu PenepanbHoro 3akoHa oT 12.03.2014 Ne 35-®3 «O
BHECEHWU WM3MEHEHUN B 4YacCTU IMEPBYIO, BTOPYID M YETBEPTYIO0 ['pakaaHCKOro
kogexkca Poccuiickoit ®enepanuu M OTAENbHBIE 3aKOHOJATENbHBIE  AKThI
Poccuiickonn ®@enepanumy», u [lpaBunamMu nogaym BO3PaXEHUM W 3asBIICHUM U HX
paccmotpenusi B IlanaTte mo maTEeHTHBIM CIOpaM, YTBEPXKICHHBIMU MPUKA30M
Pocnarenrta ot 22.04.2003 Ne 56, 3apeructpupoBaHHbIM B MUHUCTEPCTBE HOCTUIIAN
Poccuiickoit ®Depepanuu 08.05.2003 Ne 4520 (manee — IlpasBuna IIIIC),
paccmoTpena Bo3paxkenne ot OO0 «HII® JJHK-Texnonorus» (mainee —
3asBuTeNh), nocrynuBmee 15.05.2019 na pemenune DenepanbHON CIYKOBI 10
WHTEJUICKTyalIbHON coOcTBeHHOCTH (manee — Pocmarent) ot 18.01.2019 06 oTkase B
BbIJJaUue IaTeHTa Ha u300peTeHne mo 3asBke Ne 2017146920/10, mpu 3TOM
YCTaHOBJIEHO CJIEAYIOLIEE.

3asBieHo uzobperenue «Crnocod penakrupoBanus reHa yenoBeka CCRS ¢
1eNbl0 BHeceHus nenernuu delta32 Ha panHei ctaguu 3MOPUOHAIBHOTO PA3BUTHS»,
COBOKYITHOCTh MPHU3HAKOB KOTOPOTO M3JI0K€Ha B (popmyJjie, MPEACTABICHHOW Ha
JaTy MOJIa4d B CJIEYIONIEH pelaKIuu:

«Crnoco6 penaktupoBanHusi reHa uenoBeka CCRS ¢ uenbio BHeceHUSA
neneunn delta32 nHa panHeil cTtaauu pa3BUTUS dMOPHOHA YEIOBEKAa MPHU MOMOIIU
cucteMbl CRISPR/Cas9 ¢ wucnons3oBanuem cmecu rugoBeix PHK ¢
MOCJIEI0BATEIbHOCTBIO:

CCR5d32_gRNAL:
TAATACGACTCACTATAGGAAGACCTTCTTTTTGAGATCGTTTTAG



AGCTAGAAATAGCAAG

CCR5d32_gRNA-S:

TAATACGACTCACTATAGGACATTAAAGATAGTCATCTTGTTTTAG
AGCTAGAAATAGCAAG

n JIHK-3armmatku nocine1oBaTeibHOCTHIO:

GTGATCACTTGGGTGGTGGCTGTGTTTGCGTCTCTCCCAGGAATCA
TCTTTACCAGATCTCAAAAAGAAGGTCTTCATTACACCTGCAGCTCTCAT
TTTCCATACATTAAAGATAGTCATCTTGGGGCTGGTCCTGCCGCTGCTTG
TCATGGTCATCTGCTACTCGGGAATCCTAAY.

Hannast opmyna Oblia MPUHITA K PACCMOTPEHHUIO.

[lo pesynpraram paccMOoTpeHus 3asiBKM PocnmaTeHToOM ObUIO TPHUHATO
pemenue ot 18.01.2019 06 oTkase B BbIaue MaTeHTa Ha M300pETEHUE, B CBS3H C
HEBO3MOXXKHOCTBIO TPEJOCTABICHHUS MPABOBOM OXpaHbl 3asBICHHOMY CIOCO0y, Ha
ocHoBaHMM yHKTa 4 ctateu 1349 Konekca.

JlaHHoe pelieHre MOTHUBHPOBAHO TEM, YTO B PE3YJIbTaTE€ OCYIIECTBICHUS
3asBIICHHOTO COoc00a B T€HOME 4eJoBeKa 00pa3yloTCs TeHETUYEeCKHEe M3MEHEHUS,
KOTOPBIE COXPAHSIOTCS B TEUEHHE BCEH KU3HU ITOTO YEJIOBEKA U €r0 MOCIEAYIONIETO
nokosieHusi. To ecTh, 3asBICHHOE MPEIOKEHHE SBIAETCA CIOCOOOM MoaupuKaimu
T€HETUYECKON LEJTOCTHOCTU KJIETOK 3apOJbIIIEBOM JMHUM YEIOBEK, KOTOPOMY HE
PEIOCTaBISETCS TATEHTHAs TPaBOBasi OXpaHa.

B coorBerctBun ¢ myHkrom 3 crateum 1387 Kopmekca 3asBuTens moman
BO3pakeHue Ha peuieHue PocriarenTa.

CyTb N0OBOJOB, COJEpXKaLUXCA B BO3PAXKEHUH, CBOJUTCS K TOMY, YTO
3asiBJICHHBIA CIIOCOO HE OTHOCHUTCS K KJIIOHUPOBAHMIO YEJIOBEKA, HE MOJIU(DUIMPYET
TeHETUYECKYI0 LEJIOCTHOCTh KJIETOK 3apOJIbIIIEBOM JIMHUM YEJIOBEKA M HalpaBJieH
aumb Ha moaudukanuio JIHK Ha cramum 3urotsl B mepBble CYTKM [0 Haudasa
npoiecca JpoOJeHusl.

W3yuuB Matepuassl eia, KOJUIErus yCTaHOBUJIA CIEAYIOLIEE.
C yuerom matel momauu 3asBku (29.12.2017) mpaBoBas 6a3a 1jisi OIIEHKH

MaTeHTOCIIOCOOHOCTH 3asBJICHHOTO HM300PETCHUS BKJIIOYACT YIIOMSHYTHIM BBIIIC



Konekc, IIpaBuiia coctaBneHus, Mojgauu U pacCMOTPEHUS JOKYMEHTOB, SBIISIFOLIUXCS
OCHOBaHMEM  JIJIi  COBEpIUEHUS  IOPUIUYECKM  3HAYUMBIX  JCHCTBUH  TIO
rOCy/IlapCTBEHHOM  pPEruCTpallid  HM300pETEeHUM,  yTBEP)KICHHbIE  MPUKA30M
Munskonompaszsutus Poccun ot 25.05.2016 Ne 316 (nanee — Ipasuna 13).

Cormacio myHkty 4 crateu 1349 Kogekca He MOTryT OBITHh OOBEKTAMU
MAaTEHTHBIX TPaB: CHOCOOBI KIOHUPOBAHMS YEJIOBEKA; CIOCOObI MOAM(DUKAINH
T€HETUYECKOM IETOCTHOCTH KJIETOK 3apOJIbIIIEBON JIMHUN YEJI0BEKa; UCTIOJIb30BaHHE
YeJI0BEYECKMX SMOPHOHOB B MPOMBIIIJICHHBIX M KOMMEPUYECKHUX LEJsIX; HHbIC
penieHus1, NpoTUBOpeYaIre 00IeCTBEHHbIM HHTEpPECaM, MPUHIIMIIAM TYMaHHOCTH U
MOPAJIH.

CormacHo nynkty 43 IlpaBun W3 »skcnepTusa 3aiBKM 1O  CYLIECTBY
BKJIIOYAET, B YACTHOCTH, IPOBEPKY COOTBETCTBHUSI 3asBJICHHOTO H300peTeHus
TpeOOBaHUIM, YCTAHOBJIEHHBIM IMYHKTOM 4 ctaThu 1349 Kognekca.

CymiecTBO 3asBICHHOIO NPEIJIOKEHUS BBIPAXKEHO B INPUBEIEHHON BBILIE
dbopmyne n300peTeHus, KOTOPYIO KOJUIETHS PUHUMAET K PACCMOTPEHHUIO.

AHanu3 J0BOJIOB, COAEp)KalUMXCs B penieHuu PocmarteHtra, u 10BOJOB,
U3JI0KEHHBIX B BO3PAXKEHHUH, TMOKa3all CIeAYIOIee.

3asgBICHHOE TPEIJIOKEHHE OTHOCUTCSA K O0JAcTH KIETOYHOW WM TEHHOM
WHXEHEPUH W MCHOJb3YyeTCAd JUIsl PEKOHCTPYKIMU T€HOMa YEJIOBEKa METOJIOM
U3MEHEHHS TMOCIEA0BATEIbHOCTH T'€Ha XEMOKHHOBOTO pelenTopa 5 YeloBeKa Ha
paHHEeW CTaAnK SMOPUOHAIBHOTO Pa3BUTHA TSI MpouiIakTuky 3apaxenus BHUY.

HaznaueHnem npeioxKeHHOTO M300peTeHHs SIBJISETCSl PeJaKTUPOBAHUE IeHa
yenoBeka CCRS.

Ha crtpanuie 5 onucanus 3asBKM yKa3aHO, YTO NPEJIOKEHHOE M300peTeHue
HAIpaBJIEHO Ha CO3JlaHue HMOPUOHOB 4YEJIOBEKa, OO0JIAJAlONIMX OMNPEAEICHHOM
YCTOMYUBOCTBIO.

B onwucanumn 3asBku B pazjaene «OcCylIeCTBICHHE H300pETEHUs» NPUBENECH
IPUMEDP BBEACHUS PENAKTUPYIOLIEr0 KOMIUIEKCA B 3HUIOTY, IZI€ YKa3aHO, 4YTO IS
pedaKkTUPOBaHUSI T€HOMA HCIOJIB3YIOT OOLMTHI YEJOBEKa Ha CcTaauu MeTradasbpl 2

(MIT)(cm. ctp. 9 onncanus). [Ipu 3TOM U3BECTHO, YTO KIJIETKHU 3apOJIBIIIEBOM JIMHUM -



3TO KJETKH, U3 KOTOPBIX B pe3yJibTaTe MeHo3a 00pa3yroTCsi raMeThl: Y CaMOK-3TO
OOLUTBI, y CaMIOB-CIEPMATOLUUTHI (CM. AHIJIO-PYCCKUH TOJKOBBIM  CJIOBapb
reHEeTHYeCKuX TepMUuHOB. ApedbeB B.A. u ap., Mocksa, BHUPO, 1995). To ects,
JUISL W3MEHEHUsl T€HOMa 4YeJOBeKa U MOJy4YeHUs HMOpHUOHA € HEOOXOJUMBIMU
KayeCTBaMH/CBOMCTBAMHU HCIIOJIB3YIOTCS KJIETKU 3apOBIILIEBOM TUHUHU.

B cootBerctBuu ¢ myHkTOM 4 ctaThi 1349 Kozgekca He MOTYT OBITh 0ObEKTaAMU
NATEHTHBIX IMpaB, B TOM 4YUCIE, CIOCOObl MOAU(PUKALIMN T€HETUYECKON 1[€J0CTHOCTH
KJIETOK 3apOJbILIEBOM JINHUH YEJIOBEKA.

CornacHO ONMCaHMIO 3asIBKU MOJTYYEHHbBIE MOIU(DULIMPOBAHHBIE KIETKU UMEIOT
U3MEHEHHBIN, HE CYIECTBYIOIIMHI B IPUPOJIE B €CTECTBEHHBIX YCIOBUSIX TeHOM. IIpu
3TOM TMOJIYYECHHbIE KJIETKH KYJIbTHBHPYIOT A0 CTaIUH MOPYJbl W OJACTOLUCTHI, TO
€CTb, [TOJIyYE€HHbIE KJIIETKH MIPOXOJAT CTAAUU PA3BUTHS, TUIINYHBIC AJIS 3apOJIbIILIA UIH
IMOpHOHA.

W3BecTHO, UTO 3apoAblll (WM SMOPUOH) Yy YEJIOBEKA MM KUBOTHBIX - 3TO
OpraHM3M Ha paHHUX cTagusax pa3Butus (cM.CoBETCKMM OHIMKIONEIUYECKUN
cinoBapb. A.M. IIpoxopos. U3x. 4, M., «CoBerckas Duuukinoneaus», 1987). To ects,
NOJyYEHHBIE KJIETKU MpPEACTaBISI0T COOOW 3apoaslul. A Mopyna M Onacronucra
SBJIAIOTCS CTAAUSMU PA3BUTHS 3apObIILIA.

Ecnu paccMarpuBath B LIEJIOM MOJIYYEHHYIO KJIETKY - 3UTOTY, TO OHA UMEET
MOIU(ULIMPOBAHHBII TE€HOM, COAEp KAl reHoM ueioBeka. [Ipu 3ToM cormacHo
dbopMyne n300peTeHHs PENaKTUPOBAHHWE TE€HA OCYIIECTBISIETCS HAa paHHEW cTaauu
pa3ButTusi 3MOpHOHA, 0e3 yKa3aHUs KOHKPETHOM cTaguu. To ecTh, MpensoKeHHOE
3asgBUTENIEM pEIAKTUPOBAHUE OXBATHIBAET BCE paHHME CTaJAUU 3SMOPHUOHAIBHOTO
pa3BUTHSL.

VYuurtbiBas, 4To NpeIOKEHHBIH CIOCOO OCHOBAH HA MCIOJIb30BAaHUU CHCTEMBbI
CRISPR/Cas9, BHOCuMBIE M3MEHEHUSI OYyAyT COXpaHSAThCS B T'€HOME Kak Ha Oosee
NO3JHUX CTAAUSIX Pa3BUTHS AMOpPHUOHA, TaK U B FEHOME B3POCJIONW YEIOBEUYECKOU
0coOM, UMEIOIIeH TOJIOBbIE KIETKHM C COOTBETCTBYIOIIUMH TI'€HETHYECKUMHU

U3MCHCHUSIMMU.



Takum oOpas3om, 3asiBICHHBIM CIMOCOO OCHOBaH Ha JEUCTBUAX C KIIETKaMU
3apOJIBIIICBON JIMHUM, COJSPKAIUMU MOJIU(DUITMPOBAHHBIA TEHOM, BKJIIOYAIOITUN
OCHOBHYIO YaCTh F'€HOMA Y€JIOBEKa.

Ha ocHoBaHuM NEMCTBYIONIETO 3aKOHOAATEILCTBA, TAKOE PEIICHUE HE MOXKET
OBITh MPU3HAHO OOBEKTOM MATCHTHBIX NPaB, B COOTBETCTBUU C MYyHKTOM 4 CTaThu
1349 Kopekca.

TakuMm o00pa3oM, B BO3paXEHUU HE COACPKUTCS JTOBOAOB, IMO3BOJISIOIIUX
MPU3HATh HEMPABOMEPHOCTh BBIHECEHHOTO PocmaTeHTOM pemieHus 00 OTKa3e B
BbIJIaue MaTeHTa Ha n3ooperenue (cM. nyHKT 4 ctathu 1349 Kogekca).

YuuTeiBas BBIIIEU3JI0)KEHHOE, KOJUJIETMS NPHUIUIA K BBIBOAY O HaJWYUU
OCHOBAHUU JJIs1 NPUHATHS POCIATEHTOM CIEqYIOIIErO PEIICHHUS:

0TKA3aTh B Y/JAOBJIETBOPEHUH BO3paxkeHusi, mocrtynusmero 15.05.2019,

pemienune Pocnarenra ot 18.01.2019 ocraBuTth B cuJe.



