[Ipunoxxenue
K pemennto OenepanbHON CITy:KOBI IO HHTEIICKTYaIbHON
COOCTBEHHOCTH, ITATCHTaM ¥ TOBAPHBIM 3HAKaM

3AKJTIOYUEHUE
1o pe3yJbTaTaM paccMOTpeHus X BO3pakeHusl [] 3asiBJIeHUs

Kosuterust B mopsiike, yCTAaHOBJIEHHOM IIyHKTOM 3 ctatbu 1248 wyactu
yerBepTol ['paxkmanckoro koxekca Poccuiickoir ®enepanuu, BBEICHHOU B
nevicteue ¢ 1 saBapsa 2008 r. dexepanbHbiM 3aKk0HOM OT 18 aexadps 2006 r. No
231-d3, B penakiuu JIEUCTBYIONIECH Ha ATy Mojaaud Bo3pakenus u [IpaBunamu
paccMOTpeHuUst U pa3penieHus GpeaepaibHbIM OPraHOM UCTIOJHUTEIBHOU BIACTH 11O
UHTEJUIEKTYaJIbHOM COOCTBEHHOCTH CIOPOB B aJMHUHUCTPATUBHOM TOPSIKE,
YTBEPKJICHHBIMU TIPUKa30M MMHUCTEPCTBA HAyKW M BBICIIETO O0Opa30BaHUS
Poccniickoni  @Pepeparum M MuHUCTEPCTBA  SKOHOMMYECKOIO  Pa3BUTHSA
Poccuiickoii ®eneparuu ot 30.04.2020 1. Ne 644/261, 3aperucTpupoBaHHBIM B
MunucrepctBe roctunmu  Poccuiickoit ®Denepanun 25.08.2020 No 59454, ¢
U3MCHEHHUSIMH,  BHECEHHBIMM  MpukazoMm  MwunoOpuayku  Poccunm  u
Munskonompazputuss Poccun ot 23.11.2022 Ne 1140/646 (manee — IlpaBuna
ITIC), paccmoTpena Bo3paxeHnue OOIIECTBA ¢ OrPAaHUYCHHON OTBETCTBEHHOCTHIO
«Memunuackas MccaepgoBarensckas Kommanms «MHWUKw»y (mamee — mawmio,
nojasimiee Bo3paxkenue), mocrynusiiee 14.04.2023, mpoTuB BBIIAYM TATEHTA
Poccuiickoii @®enepanuu Ha rpynmy u3zooperenuir Ne 2734876, mpu sTOoM

YCTAHOBJICHO CJICIYIOIICC.

[Tatent Poccuiickoii ®eneparun Ne 2734876 Ha rpynmy H300peTeHHA
«Moaynaropsl perymnsTopa TpaHCMEeMOpaHHOMN IIPOBOJIUMOCTH npu
MYKOBHUCIIMJ03€» BbigaH 10 3asBke Ne 2017115711 nHa wums BEPTEKC
OAPMACBIOTHUKAIJI3 MHKOPITOPEMTE]] (US) (manee —
MMaTeHTO00Ia1aTeINb ).

ITo 3asBke Ne 2017115711 ycraHOBiEHBI KOHBEHIHMOHHBIE IPUOPUTETHI OT
06.10.2014 cornacuo 3asBke US 62/060,182, ot 11.02.2015 cornacuo 3asske US
62/114,767 u ot 27.04.2015 cornacuo 3asBke US 62/153,120.



Jara nomaum 3asBku Ne 2017115711 ycraHoBieHa mno jgare mnoaayu
mexyHapoaHoi 3asBku PCT/US 2015/054316 ot 06.10.2015.
[TaTeHT NeUCTBYET CO clienyIome GopMyIoi:

«1. Coenunenue dopmyis Ib-iii:

ero (papMareBTHYECKHU MpUEeMIIEMas COJIb WK AEHTEPUPOBAHHOE IPOU3BOJHOC JIFOOOTO U3
HUX,

rue:

konbeo B mpencrasiser co6oit C6-C10 apmnbHoe Koabio win C3-C10 reTepoapuibHOe WU
TeTEePOIUKINYECKOE KOJIBI[0, B KOTOPOM KaKOK-I100 U3 OT 1 10 4 aTOMOB KOJibIla HE00s3aTeIbHO
npexacrasiseT coboit O, S, N unu NR;

kosbiio C mpeacrasisier coboit C3-C14 rerepoapuiibHOE WIIH TETEPOIUKINYECKOE KOJIBIIO, B
KOTOpPOM It00BIe U3 OT 1 10 4 KONBIEBBIX aTOMOB HE3aBUCUMO MpeAcTaBistoT coboit N, O unu S,
Y TJI¢ OJIMH aTOM a30Ta Ha Koublle C SBISETCS TOYKOW MPUCOCTUHEHUS K MHPHINHOBOMY
KOJIBITY;

Y TJI¢ HE3aBUCHUMO JJISl KaX0TO ClTydas:

R1 mpencrasiset coboit ramoren; CN; FsS; SiR3; OH; NRR; C1-C6 ankui uin GToOpanku;
C1-C6 anxokcu mmm ¢propankokcu; C2-C6 ankenmt; C2-C6 ankuauni; (C1-C9 ankuiien)-Ry, Tie
no yetslpex 3BeHbeB CHy HezaBucumo 3amenensl Ha O, CO, S, SO, SO, unu NR; C6-C10 apuu;
C3-C10 reTepoapuiIbHOE HIIH TETEPOIUKIMICCKOE KOJBIIO, B KOTOPOM JIFOOBIC U3 OT 1 10 4
KOJIBIIEBBIX aTOMOB HE3aBUCUMO mpeacTaBisiioT coboit O, S, N unu NR; unu C3-C10
LMKJIOAJTKHIT;

R, mpencrasnset co6oii ranoren; OH; NRR; azua; CN; CO2R; C1-C6 ankun unu GTopamkui;
C1-C6 anxokcu mmm ¢propankokcu; C2-C6 ankenwmr; C2-C6 ankunmir, C6-C10 apwmn; C3-C13
reTepoapuibHOE WU TETePOIUKINYECKOE KOJIBI[0, B KOTOPOM JIFOOBIE U3 OT | 10 4 KONBIEBBIX
aTOMOB He3aBHCUMO TipeactaBisioT codoir O, S, N unu NR; C3-C10 muknoankwui; wiu (C1-C9
ankuieH)-R4, rie mo detsipex 3BeHbeB CH, HezaBucumo 3amenensl Ha O, CO, S, SO, SO, unu
NR;

UM JBe Tpynnsl Ry, B3siTEIE BMecTe, MOTYT 00pa3oBsiBaTh rpynny =CHj unu =0,

Rs mpencrasnseT co6oit ranored; CN; CO2R; C1-C6 ankun unu dropankmi; C2-C6 ankeHUT;
C2-C6 anxunum; C1-C6 ankokcu unu ¢propaikokcu; uinu C6-C10 apun; C3-C10 retepoapuibHoe
WJIU TeTePONMKINYECKOE KOJIBII0, B KOTOPOM JTI00BIe U3 OT 1 710 4 KOJBIIEBEIX aTOMOB
He3aBucuMo mnpeactasisitor coboit O, S, N unu NR; C3-C10 nuknoankwn; unu (C1-C9
ankuieH)-R,, rae no deteipex 3BeHbeB CH; HezaBucumo 3amenensl Ha O, CO, S, SO, SO, unn
NR;

uiu ABe Tpynnbl R3, B3sATEIE BMecTe, MOTYT 00pa3oBbiBaTh rpynny =CH, unu =0;

R4 mpencrasnset co6oit H; asun; CF3; CHF,; OR; CCH; CO2R; OH; C6-C10 apun, C3-C10
reTepoapui WK TeTePOMUKIOATKII, B KOTOPOM Jt0OBIE U3 OT 1 10 4 KOJBIIEBBIX aTOMOB



He3aBucumo mnpeactabisitor coboit O, S, N unu NR; C3-C10 nuknoankmi; NRR, NRCOR,
CONRR, CN, ramoren miu SO3R;

R neszaBucumo npenacrasisiet co6oit H; OH; CO,H; CO,C1-C6 ankun; C1-C6 ankun; C2-C6
ankenms; C2-C6 ankunui; C6-C10 apui; C3-C10 rerepoapui WM reTEpOLUKIOATKII, B
KOTOpPOM JIF00BIE U3 OT 1 110 4 KOJIBIIEBBIX aTOMOB HE3aBUCUMO TpeAcTaBisitoT coboit O, S, N unu
NR; umm C3-C10 nukIiIoankuni;

n pasuo 0, 1, 2 unu 3;

p paBuo 0, 1, 2 unu 3; u

qpasuo 0, 1,2, 3,4 unu 5;

rJe Kaxaas U3 KOHKPETHBIX TPYIII JJIs epeMeHHbIX R1-R4 HeobOs3aTenbHO MOXKET OBITH
3aMelIeHa OJIHOW WM HeCKOJIbKUMH TPyINIaMu, BRIOpaHHBIMH U3 TanoreHa, ¢ocho, OH,
IHUKJIOAIKHIIA, TeTEPOIMKIIOAJKuIIa, apuiia, reTepoapuia, propaikuia, ajdkuia, aIKeHuIa,
ankunuia, HUTpo, CN, rugpokcuna u (C1-C9 ankunen)-E, rae no 4 3senbeB CH; HezaBucumo
3ameHensl Ha O, S, SO,, SO, CO, NH, N-ankwmi, N-ankennn unn N-ankuaui, u E npeacrasnser
coboit H, apuit, nuKII0amkui, TeTepouKiIoankui, rerepoapmi, ankokcu, CN ninu CF 3, kpome
TOTO, TJIe KaXXJbIi U3 apuja, UKI0aJKuIa, TeTePOMKIOANIKIIA U TeTepoapuia Heo0A3aTeIbHO
3aMEIeH OJTHOW WJIM HeCKOJIbKUMH TPYIIIaMH, BRBIOpAHHBIMU U3 TaJoTeHa, ankuiaa, amuHo, CN,
aJIKeHUJIa, AJIKMHKIIA U alIKOKCH; U

KOTJ1a JIBE aJIKOKCUTPYIIITBI CBSA3aHBI C OJTHUM U TEM K€ aTOMOM HJIM COCETHUMHU aTOMaMHU, JIBE
AJKOKCUTPYHIIBI MOTYT 00pa30BBIBATh KOJBIIO BMECTE ¢ aTOMOM(aMH), C KOTOPBIM(MH) OHU
CBSI3aHBI, U

rie «aMUHO» OTHOcUTCA K rpynmne NHy, koTopas HeoOs3aTenbHO 3aMellleHa OJHON Ul IByMS
rpynnaMu, He3aBUCUMO BBIOPAHHBIMU U3 aJIKUJIA, IUKI0ATKIIA W TeTEPOIIUKIOATKHIIA.

2. CoenuHeHwue 10 1.1, COJIb UK €ro ASUTEPUPOBAHHOE MTPOU3BOJHOE, B KOTOPOM KOJIBIIO B
npeacTaBisetr coboit penun, nupuaui, nupuana-2(1H)-ox, nmupaszon, ©HI0J, a3a-UHIOI,
THo(eH, TuruipodbeH3odypat Ui XMHOJIUH.

3. CoenmHenue 1o 1.1, COTb UK €T0 JACHTepUPOBAHHOE IMPOU3BOJIHOE, B KOTOPOM KOJbII0 B
BBIOpaHO U3



4. CoenuHeHue 1o 1.1, coib WIKM ero JedTepupoBaHHOE IPOU3BOIHOE, B KOTOPOM KoJiblio C
BBHIOpAaHO M3 WHJ0JIA, MUIEPUANHA, a3enaHa, a3eTaanHa, HHI0JINHA, U30UHIOIMHA WITH
MUPPOTUANHA.

5. CoenuneHnue 1o 1.1, colib UK ero AeUTEPUPOBAHHOE MTPOU3BOJHOE, B KOTOPOM KOJbI0 C
BBIOpaHO U3



6. CoequHeHue 1o n.1, conap Uau ero AeUTEpupoOBaHHOE MPOU3BOAHOE, B KOTOPOM R
npexactasiseT coboit ragoreH, CN, C1-C6 ankun, C1-C6 ankokcu, C3-C8 1UKITOANKUI, UITU
beHnIpHOoe, MUPUIUILHOE, TUPUMHANHOBOES, HHAOJBHOE, a3a-UHI0IbHOE, MHPA30JIbHOE WU
tuodenoBoe kKonbio, win (C1-C9 ankunen)-Ry, rae no yeteipex 3seHbeB CH, HE3aBUCUMO
3amenensl Ha O, CO, S, SO, SO, uau NR, rie Bce KoJIbIla He00I3aTSIbHO 3aMeleHBl OQHON UIH
HECKOJIbKUMH TPYIaMu, BEIOpaHHbIMU U3 ranorena, C1-C6 ankuna, C1-C6 ankokcu, C1-C6
¢ropankuna, C1-C6 propankokcu, OH, CH,OH, CH,OCH3;, CN, CO,H, amuno, amumgo, C3-C10
rerepoapuina u C3-C10 rerepoumnkioankuia.

7. CoenuHeHue 1o 1.1, Coip UK €T0 IeUTepupoOBaHHOE MPOU3BOJHOE, B KOTOPpOM Rj BbhIOpaH
nu3 CH3, C|, F, CN, OCHg, CF3, CHzCHg, TpeT-BU, CH(CHg)z, OCHzCHzOCHzCHg,
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8. CoenuHenue no 1.1, cob UM €ro JeTepupoBaHHOE MTPOU3BOAHOE, B KOTOpOM R, BbIOpaH
u3 ranorena, OH, CN, asuzna, amuno, C1-C6 ankuna unu ¢propankmia, C1-C6 ankokcu uiau
¢dbropankokcu, C3-C10 reTeponuKIndecKoro Koabia, B KOTOPOM 110 4 aTOMOB KOJIbITa
He3aBucumo npeactasisitotr coboit O, S, N unu NR; unu (C1-C9 ankunen)-Rg4, e g0 deTsipex
3BeabeB CH» He3zaBucumo 3amenensl Ha O, CO, S, SO, SO, uam NR.

9. CoenuHenue 1o 1.1, coib WM €ro JedTepupoBaHHOE MPOU3BOAHOE, B KOTOpOM R BrIOpan
u3 Cl, F, OH, CN, N3, NH2, NH(CH3s), N(CH3s),, N(CH3)CH,CH2CH3, N(CH3)CH,CH,CH,CH3,



CHs;, CH,0H, CH,CH3, CH,CH,CH3, =0, CH3S0O,, CH3SO,NH, CF3CONH, CH3CONH,
CH3CON(CHj3), Tpet-BUOCONH, (CH3),CHOCONH, CH(CH3),, CHF,, OCHs, OCH,CHs,
OCH2CH2CH3, OCH2CH2CH(CH3)2, OCF3, OCHFZ, OC(CH3)3, OCHQCHszeT-BU,
NHCH(CHs)(CH,CH,CH3), OCH(CH3),, NH(CH2),0(CH,),CHs, C(O)CHs, CH,CH,OH,
CH2NH;, NH(CH;),0OH, N(CH3)CH,CH,CH,0CH3, NHCH,CH,COOH, NH(CH;),N(CHs)>,
NH(CH,),NH,, NH(CH>)sNH,, NH(CH,),0CH3z, NHCH(CHys),,
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10. Coenunenue no n.1, conb uiau ero JeWTepupoBaHHOE IPOU3BOAHOE, B KOTOpOM R 3 BbIOpaH
u3 ranorena, CN, C1-C6 ankuna uiu gropankumia, C1-C6 ankokcu unu C3-C10 rerepoapuiia, B
KOTOPOM JIF00bIe U3 0T 1 10 4 KOJIBIIEBBIX aTOMOB HE3aBUCUMO TpeICTaBIsIOT coboit O, S, N unu
NR.

11. Coenunenue no n.1, conb Uiau €ro JeUTepupoBaHHOE TPOU3BOAHOE, B KOTOPOM R 3 BbIOpaH
nu3 Cl, I, ,Z[eﬁTepHH, F, CN, CH3, OH, OCH3, CF3, CHchg, CHchg, CHQCH2CH3,
OCH,CH(CHj3)2, OCH(CH3),, COzH, CO;NH,, OCH,CH3, CH,0CH3, CH(CH3),, CCH,
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12. Coenunenue 1o 1.1, coib UK €ro AeUTEepUPOBAaHHOE MIPOU3BOIHOE, B KOTOPOM n paBHO 0.

13. Coenunenue no n.l, coap UM €ro AeUTEPUPOBAHHOE IPOU3BOAHOE, B KOTOPOM N paBHO 1.

14. Coenunenue no n.1, conb Uiau ero JeUTEpUpPOBaHHOE NPOU3BOJIHOE, B KOTOPOM N PaBHO 2.

15. Coenunenue no n.l, conap UK €ro AeUTEPUPOBAHHOE IPOU3BOAHOE, B KOTOPOM p paBHO 0.

16. Coenunenue no n.1, conb Uian €ro JeUTepupOBaHHOE IPOU3BOAHOE, B KOTOPOM P paBHO 1.

17. Coenunenue no n.1, conb uam ero JeUTEPUPOBAHHOE NIPOU3BOHOE, B KOTOPOM P PaBHO 2.

18. Coenunenue no 1.1, coib Uiau €ro JeUTepupoBaHHOE NPOU3BOAHOE, B KOTOpOM R
npeacTaBiser co0oil (eHus, MUPUIUH UM TUPaA30J, U N paBHO 1.

19. Coenunenue no m.1, coib Uiau €ro JeUTepupoOBaHHOE NPOU3BOJHOE, B KOTOPOM R
npezacTaBiseT co0oil (eHu1, MUPUINH UK HUpa3oll, n paBHO 1, Ry mpencrasiser coboit aMuHO
WM ankui, u p pasHo 0 wim 1.

20. Coenunenue no 1.1, conp UM €ro IeUTEPUPOBAHHOE IPOU3BOJHOE, B KOTOPOM R 1
npejcraBisieT coooil peHun, TMpUINH WIK IHUpas3oll, n paBHo 1, R3 npexacrasnser co6oit ankui,
u qpasHo 1, 2, 3 niu 4.

21. Coenunenue popmyibl Ib-iv:

ero ¢apMareBTHYECKH MpUemiIeMas CoJlb WM AeHTepUpPOBaHHOE MPOU3BOIHOE JIIOOOTO U3
HUX,
r7i€ He3aBUCUMO ISl KaXKI0TO Clyydas:



konbelo B nmpencrasiser co6oit C6-C10 apunbHoe Koabio win C3-C10 reTepoapuibHOE WU
reTePOIMKINYECKOE KOJIBIIO, B KOTOPOM KaKOK-11u00 u3 oT 1 70 4 aTOMOB KOJIbIla HE00S3aTEIBLHO
npexacrtasisaeT coboit O, S, N unu NR;

kosbiio C mpeacrasisier coboit C3-C14 rerepoapuiibHOE WIIM T€TEPOIUKINYECKOE KOJIBIIO, B
KOTOpPOM JIF00BIEe U3 OT 1 110 4 KOJIBIIEBBIX aTOMOB HE3aBUCHUMO MPeACTaBIstoT coboit N, O min S,
Y TJIe OJUH aTOM a30Ta Ha KoJiblle C SABJISETCS TOYKOW MPUCOCAUHECHUS K TUPUIMHOBOMY
KOJIBITY;

R; mpexncrasnsier co6oit C6-C10 apus wnu C3-C10 rerepoapui, rae igo0bie U3 oT 1 10 4
KOJIBIIEBBIX aTOMOB HE3aBUCHUMO mpeacTaBisior coboit O, S, N unu NR;

R, mpencrasnsier co6oit ranmoren; OH; NRR; azux; CN; CO;R; C1-C6 ankun wim GTopaiku;
C1-C6 ankokcu mwm ¢propankokcu; C2-C6 ankenwmn; C2-C6 ankunui;, C6-C10 apun; C3-C13
reTepoapuIbHOE WM T€TEPOIUKINYECKOE KOJIBIIO, B KOTOPOM JIFOOBbIE U3 OT 1 10 4 KOJIBIIEBBIX
aToOMOB He3aBHCUMO mpenctaBisioT coboi O, S, N wiu NR; C3-C10 nuknoankui; wiu (C1-C9
ankuieH)-Ry, rae no deteipex 3BeHbeB CHy HezaBucumo 3amenensl Ha O, CO, S, SO, SO, nin
NR;

unu Be rpynnsl Ry, B3sSiThIe BMecTe, MOTYT 00pa3oBsiBaTh rpynny =CHj unu =0;

Rs nmpencrasnseT co6oii ranoren; CN; CO2R; C1-C6 ankun unu propankui; C2-C6 ankeHUT;
C2-C6 anxunumn; C1-C6 ankokcu unu ¢propaikokcu; uiau C6-C10 apun; C3-C10 retepoapuibHoe
WJIM TeTePOLMKINYECKOE KOJIBIIO0, B KOTOPOM JI00BIE U3 OT 1 10 4 KOJBIIEBBEIX aTOMOB
He3aBucUMO npencTaBisasoT coboit O, S, N unu NR; C3-C10 nuknoankun; wiu (C1-C9
ankuieH)-Ra, rae no yeteipex 38eHbeB CHy HezaBucumo 3amenensl Ha O, CO, S, SO, SO, unn
NR;

WU JIBE TpyNNbl R3, B3siTEIE BMecTe, MOTYT 00pa3oBsiBaTh rpynny =CH, unm =0,

R4 mpencrasnser co6oit H; asun; CF3; CHF;,; OR; CCH; CO3R; OH; C6-C10 apuiu, C3-C10
reTepoapuil Wi reTePOIUKIOATKUI, B KOTOPOM JII0ObIe U3 OT 1 10 4 KOJBIEBBIX aTOMOB
He3aBucumo mnpeactasisot coboit O, S, N unu NR; C3-C10 nuknoankui; NRR, NRCOR,
CONRR, CN, ranzoren nau SO3R;

R neszaBucumo npeacrasuset co6oit H; OH; CO2H; CO2,C1-C6 ankun; C1-C6 ankum; C2-C6
ankeHun; C2-Co6 ankunami; C6-C10 apui; C3-C10 rerepoapvt WiIH TeTEpOIUKIOATKHI, B
KOTOpPOM It00BIe U3 OT 1 10 4 KONBIIEBBIX aTOMOB HE3aBUCUMO MpeAcTaBistoT coboit O, S, N unu
NR; nimn C3-C10 uuKIOanKuiI;

p paBuo 0, 1, 2 unu 3; u

qpasuo 0, 1,2, 3,4 unu 5;

rie Kaxaas U3 KOHKPETHBIX TPYII A1 HepeMeHHbIX R1-R4 He00s3aTenbHO MOXKET OBITh
3aMellleHa O/IHOM MJIM HECKOJbKUMHU I'pyINIaMHu, BEBIOpaHHBIMU U3 rainoreHa, gocdo, OH,
[UKJI0ATKHIIa, TeTEPOIMKIOANKUIIA, apuiia, TeTepoapuia, propankuia, alkuma, alkKeHuIa,
ankuHuia, HUTpo, CN, rugpokcuna u (C1-C9 ankunen)-E, rae no 4 3senpeB CH;, HezaBucHMO
3amenensl Ha O, S, SOy, SO, CO, NH, N-ankun, N-ankenun unn N-ankuaun, u E npencraBnser
coboit H, apmit, MUKIT0ANKUII, T€TEPONNKIOANKIII, TeTepoapu, ankokcu, CN unu CF 3, kpome
TOTO, T KaXABIA U3 apuiia, IUKI0ATKHUIIA, TETEPOIUKIOANKUIIa U TeTepoapuia Heo 0s3aTeIbHO
3aMeIeH OJTHOW MJTM HeCKOJIbLKUMH TPYIIIaMH, BEBIOpAHHBIMHU W3 TaJOTeHa, alkuiaa, amuHo, CN,
aJIKeHUJIa, AIKUHKIIA U alIKOKCH; U

KOTJIa JIBE aJIKOKCUTPYIIITBI CBSI3aHBI C OJTHUM U TEM YK€ aTOMOM HJIU COCEJTHUMHU aTOMaMH, JIBE
AJTKOKCUTPYMIIBI MOTYT 00Pa30BBIBATh KOJBIIO BMECTE C aTOMOM(aMH), ¢ KOTOPBIM(MHU) OHH
CBSI3AaHEBI, U

rIe «aMUHO» OTHOCUTCA K rpynmne NHj, koTopas HeoOs3aTenbHO 3aMelleHa OJHON Ui IBYyMS
rpyniaMu, He3aBUCUMO BBIOPAHHBIMHU U3 AJIKUJIA, [IHKJI0ATKIIIA U TeTePOIHKIOATKIIIA.

22. Coenunenue popmynsl Ib-v:



=S -

ero (apMareBTUIECKHU MpUeMiIeMas COb WU IEUTEPUPOBAHHOE TPOU3BOIHOE JIIOOOTO U3
HUX,

I He3aBUCHMO JIUISI KOKJIOTO CIyJas:

koubio B mpexactaBnser coboii C6-C10 apunbroe koubio wiu C3-C10 rerepoapuiibHOE UIU
TeTEePOIUKINYECKOE KOJIBI[0, B KOTOPOM KaKOW-1i00 U3 oT 1 10 4 aTOMOB KOJibIla HE00s3aTeIHbHO
npexacrasiseT coboi O, S, N uiau NR;

R1 mpeacrasaser co6oii raoren; CN; FsS; SiR3; OH; NRR; C1-C6 ankui wiu GTOpanKkui;
C1-C6 ankokcu unn ¢propankokcu; C2-C6 ankenun; C2-C6 ankunui; (C1-C9 ankunen)-Rg4, rae
no yetsipex 3BeHbeB CH; HezaBucumo 3amenensl Ha O, CO, S, SO, SO, unu NR; C6-C10 apuu;
C3-C10 rerepoapuiibHOE MJIM TETEPOIUKINIECKOE KOJIbIIO, B KOTOPOM JIt00bIe U3 OoT 1 110 4
KOJIBIIEBBIX aTOMOB He3aBUCHUMO mpeacTaBisitor coboit O, S, N winu NR; wm C3-C10
LUKJI0AJIKHII;

R, nmpencrasnser co6oii ranored; OH; NRR; azun; CN; CO2R; C1-C6 ankmi wim GTOpaIKui;
C1-C6 ankoxcu unn ¢propankokcu; C2-C6 ankennn; C2-C6 ankunun; C6-C10 apun; C3-C13
reTepoapuIIbHOE WJIU TETePOIUKINYECKOE KOJIBI[0, B KOTOPOM JTIO0BIE U3 OT 1 10 4 KONBIEBBIX
aToOMOB He3aBHCUMO TipenctaBisioT coboit O, S, N unu NR; C3-C10 nuknoankuin; win (C1-C9
ankuieH)-Ra, rae no yeteipex 3BeHbeB CH; HezaBucumo 3amenensl Ha O, CO, S, SO, SO, unn
NR;

unu JiBe rpynnsl Ry, B3siThIe BMecTe, MOTYT 00pa3oBbiBaTh rpynny =CHj unu =0;

Rs mpencrasnset co6oii ranoren; CN; CO2R; C1-C6 ankun unu propankun; C2-C6 ankeHUT;
C2-C6 anxunmn; C1-C6 ankoxcn unu propankokcu; unu C6-C10 apur; C3-C10 rerepoapuibHoe
UJIU TeTePOLHNKINYECKOE KOJbIIO, B KOTOPOM Jt0OBIEe U3 OT 1 /10 4 KOJNBIIEBBIX aTOMOB
He3aBucumo npeactasisitor coboit O, S, N unu NR; C3-C10 nuknoankwr; unu (C1-C9
ankuieH)-R4, rie go detsipex 3BeHbeB CH, HezaBucumo 3amenensl Ha O, CO, S, SO, SO, unu
NR;

WU JIBe Tpynnsl R3, B3siThIe BMecTe, MOTYT 00pa3oBsiBaTh rpynny =CHj unu =0,

R4 mpencrasnset co6oit H; asmn; CF3; CHF,; OR; CCH; CO2R; OH; C6-C10 apui, C3-C10
reTepoapui Uin reTepolNKIOanKui, B KOTOPOM J00bIe U3 OT 1 10 4 KOJbIIEBBIX aTOMOB
He3aBucUMO TpencTaBissioT coboit O, S, N unu NR; C3-C10 nuknoankun; NRR, NRCOR,
CONRR, CN, ramoren niu SO3R;

R meszaBucumo npenacrasisietr co6oit H; OH; CO,H; CO,C1-C6 ankwmn; C1-C6 ankun; C2-C6
ankenun; C2-C6 anknami; C6-C10 apun; C3-C10 rerepoapuil WM reTEPOLUKIOANKNI, B
KOTOPOM JIF00bIe U3 OT 1 10 4 KOJBIEBBIX aTOMOB HE3aBUCUMO TIpeICTaBIsAIOT coboit O, S, N unu
NR; mian C3-C10 mukmoankui;

n pasuHo 0, 1, 2 nnm 3;

ppaBuo 0, 1,2 unu 3; u

qpaBuo 0, 1, 2, 3, 4 unu 5;

rae Kaxaas U3 KOHKPETHBIX TPYII st IepeMeHHbIX R1-R, HE00s3aTenbHO MOXKET OBITH
3aMeleHa OJHON WM HECKOJIBKMMH TPYIIaMu, BBIOpaHHBIMU U3 TanoreHa, ¢ocdo, OH,
[UKJIOATKHIIA, TETEPOIMKIOANKUIIA, apuiia, TeTepoapuia, Gropankuia, alkuia, alKeHHIa,
ankuHauia, HUTpo, CN, rugpokcuna u (C1-C9 ankunen)-E, rae no 4 3senbeB CH, HezaBrCHMO



3amenensl Ha O, S, SO,, SO, CO, NH, N-ankun, N-ankennn win N-ankuaun, u E npencrasnser
coboit H, apwit, MUKII0aNKUII, TeTEPOIMKIOANKIII, TeTepoapu, ankokcu, CN unu CF 3, kpome
TOT0, TA€ KOXKIBIA U3 apuiia, UKIOATKHAIIA, TETEPOIUKIOANIKUIIA U TeTepoapria Heo0s3aTeIbHO
3aMeIeH OJTHON MJIM HECKOJIbKMMHM T'PYyNIlaMy, BEIOPAaHHBIMU U3 TaJoTeHa, ajnkuiaa, aMuao, CN,
aJIKCHWJIa, AIKMHHUJIA U aJIKOKCH; U

KOT/1a JIB€ aJIKOKCUTPYIITBI CBSA3aHBI C OJJHUM U TEM K€ aTOMOM HJIM COCETHUMU aTOMaMH, JBE
AJTKOKCUTPYMIIBI MOTYT 00Pa30BBIBATH KOJBIIO BMECTE ¢ aTOMOM(aMH ), C KOTOPBIM(MH ) OHU
CBSI3aHBI; U

rjae «aMmuHo» oTHocuTcs K rpynine NHjy, koTopas HeoOs13aTelIbHO 3aMelieHa OJHON WU JIByMs
rpynmnamMu, He3aBUCUMO BHIOPAHHBIMHU M3 aJIKWJIa, ITUKI0AJIKUIIA U TeTePOIMKIOAIKHUIA.

23. Coenunenue ¢popmyisl Ib-vi:

\

| B Ry,

ero (apMarneBTUISCKHU MpUEeMIIeMas COJTb WU IEUTEPUPOBAHHOE TPOU3BOIHOE JIFOOOTO U3
HUX,

IJIe HE3aBUCUMO JIJI KOXKI0TO Cydas:

koablo B npencrasiser co6oit C6-C10 apunbHoe kKoab1o win C3-C10 reTepoapuiibHOE WU
TeTePOIUKINYECKOE KOJIBI[0, B KOTOPOM KaKoK-11b0 u3 oT 1 10 4 aTOMOB KOJibIla He00s3aTeIbHO
npeacrtasiseT coboit O, S, N unu NR;

R; mpencrasnset co6oit C6-C10 apun unu C3-C10 rerepoapui, rae noodsie u3 ot 1 10 4
KOJIBIIEBBIX aTOMOB HE3aBUCUMO mpecTaBisitoT coboit O, S, N unu NR;

R, mpencrasnset co6oii ranorer; OH; NRR; azun; CN; CO2R; C1-C6 ankun unu GpTopamkui;
C1-C6 anxokcu mwmm ¢propankokcu; C2-C6 ankenwmt; C2-C6 ankunmir, C6-C10 apwmn; C3-C13
reTepoapuiIbHOE MU TeTePOIUKINYECKOE KOJBII0, B KOTOPOM JIOObIE U3 OT 1 10 4 KONBIEBHIX
aTOMOB He3aBHCUMO TpenctaBisioT coboi O, S, N wiu NR; C3-C10 nuknoankui; win (C1-C9
ankuieH)-R4, rie mo detsipex 3BeHbeB CH, HezaBucumo 3amenensl Ha O, CO, S, SO, SO, unu
NR;

UM Be Tpynnsl Ry, B3siTEIe BMecTe, MOTYT 00pa3oBsiBaTh rpynny =CHj unu =0,

Rs mpencrasnseT co6oit ranored; CN; CO2R; C1-C6 ankun unu propankui; C2-C6 ankeHUT;
C2-C6 anxunum; C1-C6 ankokcu unu ¢propaikokcu; uinu C6-C10 apun; C3-C10 reTrepoapuibHoe
WJIA TETEPOUKINYECKOE KOJBI[0, B KOTOPOM JHOOBIE U3 OT 1 10 4 KOJBIIEBBIX aTOMOB
He3aBUCUMO MpeAcTaBisIOT co6oit O, S, N unu NR; C3-C10 nuknoankwi; unu (C1-C9
ankuieH)-R,, roe no deteipex 3BeHbeB CH; HezaBucumo 3amenensl Ha O, CO, S, SO, SO, unn
NR;

unu Be rpynnsl Rs, B3sThIe BMecTe, MOTYT 00pa3oBsiBaTh rpynny =CHj unu =0;

R4 mpencrasnset co6oit H; asuna; CF3; CHF;,; OR; CCH; CO2R; OH; C6-C10 apun, C3-C10
reTepoapuil UK TeTePOIUKIOATKII, B KOTOPOM Jt00BIE U3 OT 1 10 4 KOJBIIEBBIX aTOMOB
He3aBucumo mnpeactabisitor coboit O, S, N unu NR; C3-C10 nuknoankmi; NRR, NRCOR,
CONRR, CN, ramorex miu SO3R;

R neszaBucumo npenacrasisiet coboit H; OH; CO2H; CO2,C1-C6 ankun; C1-C6 ankum; C2-C6
ankenmit; C2-C6 ankunui; C6-C10 apui; C3-C10 rerepoapui WM reTEPOLUKIOATKII, B



KOTOpPOM JII00BIEe U3 OT 1 10 4 KOJIBIIEBBIX aTOMOB HE3aBUCHUMO MpeAcTaBistoT coboit O, S, N unu
NR; nmu C3-C10 nuKIIoankumi;

ppaBuo 0, 1, 2 unu 3; u

qpaBuo 0, 1, 2, 3, 4 unu 5;

re Kaxaas U3 KOHKPETHBIX TPYIII Uil IepeMeHHbBIX R1-R, HE00s3aTebHO MOXKET OBITH
3aMeleHa OJJHOM MIJIM HECKOJIbKUMH I'pylIaMu, BRIOpaHHBIMH U3 rajorena, gpocdo, OH,
[UKJIOATKHIIA, TETEPOIUKIIOAIKUIIA, apuiia, TeTepoapuia, Gropankuia, ankuia, alkeHua,
ankuHauia, HUTpo, CN, ruapokcuina u (C1-C9 ankunen)-E, rae no 4 3senbeB CH, HezaBrCcHMO
3amenensl Ha O, S, SO,, SO, CO, NH, N-ankui, N-ankenun win N-ankuaun, u E npencrasnser
coboit H, apwt, MUKII0ANKUII, TeTEPONMKIOANKIII, TeTepoapu, ankokcu, CN unu CF3, kpome
TOT0, T KXKIBIA U3 apuiia, IUKIOATKHIIA, TETEPOIUKIOANIKUIIA U TeTepoapriia Heo0s3aTeIbHO
3aMeIeH OJHOM MJIM HeCKOJbKUMH T'PYNIIaMHu, BEIOpAaHHBIMU U3 TaJoTreHa, ajakuia, aMuHo, CN,
aJIKCHWJIa, AIKMHHJIA U aJIKOKCH; U

KOTJ1a JIB€ aJIKOKCUTPYIIMBI CBA3aHbI C OJTHUM M TE€M K€ aTOMOM HJIM COCETHUMHU aTOMaMHu, JIBE
AIKOKCUTPYIIIBI MOTYT 00pa30BBIBATH KOJIBIIO BMECTE C aTOMOM(aMH ), C KOTOPBIM(MHU) OHU
CBSI3aHBI; U

rJe «aMuHO» oTHOcHTCA K Tpynne NHy, koTopas HeoOs13aTelIbHO 3aMeleHa OJHON HIIU IByMS
rpynnaMu, He3aBUCUMO BBIOPAHHBIMU U3 AJIKUJIA, [IUKJIOAJIKUIIA U TeTEPOIUKIOATKHUIA.

24. CoennHeHue, Uiu ero papMaleBTUIECKH MMPUEeMIIEeMas COJb, WIIH IEHTEPHUPOBAHHOE
MPOU3BOHOE JIFOOOTO U3 HUX,
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25. CoenuHenue 1o n.24, cojiab UId €ro AeUTepupOBaHHOE MPOU3BOJHOE, I/I€ COCTUHECHUE
BBIOPAHO M3 CIEIYIOMMX COCIUHCHUN:

368 1356
. il N . -
~y { A L S
y 8 ~ | o 9 ~
S *.“_II\_ I AL
_ " I -~ O A v on II 0 J

26. ®dapmaieBTHYECKAsT KOMIIO3UITUS JIJIs JIUEHHs 320 0JI€BaHU M, OMOCPETyEeMbIX
perynsTopom TpancMeMOpaHHo# mpoBoauMocTH nipu mykoBuciuaose (CFTR), cogepxarias
3¢ PpeKTHBHOE KOJIUUYECTBO COEIMHEHUS N0 J000MY U3 M. 1-25, conb UM €ro 1eUTepupoBaHHOE
MPOU3BOIHOE U (papMalleBTHUECKH TPUEMIIEMbIII HOCUTEIb.

27. ®apmaieBTHYECKAass KOMIIO3UIIMS 110 11.26, conepikaliasi, KpoMme TOT0, OJUH HJIM HECKOJIbKO
JOTIOJIHUTENbHBIX TEPANEeBTUUYECKUX areHTOB.

28. dapmaiieBTHYECKAsT KOMIO3UITUS 110 1.27, TA€ OJIMH WM HECKOJBbKO JTOTMOJTHUTEIbHBIX
TepaneBTUYECKUX areHToB BKiItouaroT moaynsitop CFTR.

29. ®apmaiieBTHYECKAsT KOMIIO3UIIMS 110 11.27, TJIe IO MEHbIIIEH Mepe OJUH JOMOJHUTEIbHBIN
TepamneBTUYECKUN areHT MpeACTaBIseT COOOM

oY
0
F N
OH
F><0 O Fm
OH

Unu ero papmManeBTHIECKH TPUEMIIEMYIO COJIb.
30. dapmaneBTHUECKAS KOMITO3UIUS MO 11.27, TJI€ IO MEHBIIEH Mepe OJINH JOTOJHUTEIbHBIN

TepaHeBTI/I‘-IeCKI/Iﬁ ArcHT NpCACTaBJISACT coboit
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uiu ero apManeBTUUYECKH IPUEMIIEMYIO COJIb.




31. ®apmaneBTHYECKass KOMIIO3UIUS 1O 11.27, T/1€ JOMOJHUTEIbHbIEC TEPANIEBTUYECKUE are€HThI
MpEeICTaBIAIOT COO0M
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UiIu uX QapManeBTUUYECKH IPUEMIIEMBbIE COJIH.

32. Cnoco0 neuenusi KucTo3HOro ¢pubpo3a y manueHTa, BKIFOYAIOIINN BBEICHUE MAIIUEHTY
3 PeKTUBHOTO KOIMYECTBA COCIUHEHUS 10 JII00OMY U3 mil. 1-25, coib uiau ero
NeUTEepUupOBaHHOTO MIPOU3BOJHOTIO.

33. Cnoco0 no .32, ToNoJHUTENIbHO BKIIOYAIONIUN BBEICHUE MAIMEHTY OJTHOTO WU
HECKOJBKUX JOTOJTHUTEIBbHBIX TEPANIEBTUUCCKUX areHTOB 110, OJHOBPEMEHHO WJIU IOCIIC
BBEJICHUS COCIMHEHUS.

34. Cnoco0 no n.33, rae oJuH WIK HECKOJIBKO JIOMOJHUTENbHBIX TEPANIEBTUUECKUX ar€HTOB
BKItoyaroT moaynsatop CFTR.

35. Cnoco0 no n.33, rae no MeHbIIEH Mepe OJIUH JIONOJHUTEIbHBINA TEPANIEeBTUYECK UM areHT
MpecTaBiIsieT co0oi
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UM ero papMaleBTHYECKU IPUEMIIEMYIO COJIb.
36. Cnoco0 no n.33, rjae mo MeHbIled Mepe OJIMH IO OJHUTEIbHbBIN TepaneBTHUYECKUN areHT

npeJcTaBiIsieT coooi
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UM ero papmManeBTUUYECKH TPUEMIIEMYIO COTIb.
37. Cnoco0 mo 1n1.33, rae JONMOJHUTENbHBIE TEPaNeBTUYECKHUE areHThI IPEICTaBISIOT C000i
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UM uX (papMaleBTUUECKU MPUEMIIEMbIE COJIH.

38. Cnoco0 mo n.32, rae manueHT sABiaseTcs romo3uroTHeIM o F508del myTanmu.

39. Cnoco0 no n.32, rae nauueHT sABasercs rerepo3urotsiM no F508del myranuu.

40. Crioco0 nedyeHust KUCTO3HOTO (rbpPo3a y MaruenTa, BKIIOYAIOMUN BBEACHHUE MAllUCHTY
3¢ exTUBHOTO KOMMUYecTBa (hapMaleBTUUECKONH KOMIO3ULIUH 110 11.26.

41. Cnoco6 mo .40, TOMOJHUTEIFHO BKIIOYAIOMINI BBEACHHUE MAIMEHTY OJTHOTO TN
HECKOJIBKUX JOTOJHUTEIbHbBIX TEPANEeBTHUYECKUX areHTOB /10, OJJTHOBPEMEHHO MJIU MOCTe
BBeJeHUs (papMarieBTHIECKO KOMITO3HUIUH.

42. Cnoco6 no .41, rie OauH UM HECKOJIBKO JOMOTHUTEIbHBIX TEPAeBTUYECKUX areHTOB
BKitouaroT monyistop CFTR.



43. Cnoco6 no m.41, rie mo MeHbIIeH Mepe OJIMH TOMOJIHUTEIbHBIN TepaneBTUICCKUI areHT
IpescTaBiIsieT coO0i

N

o

F AN

X o mm

F O F N
Ktoa

OH
uiu ero apmManeBTUUYECKH IPUEMIIEMYIO COJIb.

44. Cnoco0 no n.41, rjie no MeHbllIeil MEpe OAUH JONOJTHUTEIbHBIN TEPANIEBTUUECKUHN areHT

NpeaCTaBIACT coOoi

UM ero (papMameBTHICCKH TPUESMIIEMYIO COJIb.
45. Cnoco06 no m.41, rie JONOJHUTEIbHBIE TEPAleBTUYSCKHUE areHThI MIPEJICTABISIOT CO00M
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WY uX GapMameBTHICCKH TPUESMIIEMBIC COJIH.
46. Crioco6 mo n.40, rie manueHT sABaseTcss roMo3uroTHeiM o F508del myramuu.
47. Cnoco6 no n.40, rie nanueHT sAByaseTcs rerepo3uroTHsM o F508del myranum.

[IpoTHB BhIAAYM TAHHOTO MATEHTa B COOTBETCTBUM C MyHKTOM 2 cTathu 1398
ykazaHHoro Bbimie Kojekca TOCTYNUIO  BO3paKEHHE, MOTHBUPOBAHHOE
HECOOTBETCTBUEM TIPYIINbl H300pETEHHM 1O oOcCnapuBaeMoOMy TaTeHTy (3a
UCKIIIOUCHUEM H300peTeHrui MO HE3aBUCUMBIM IMyHKTaM 24 u 25 dopmys)
TPeOOBAHUIO PACKPBHITHS CYITHOCTH M300PETEHHS C MOJIHOTOM, JOCTATOYHOW IS
€€ OCYIIECTBJICHHS CIEIUAINCTOM B JaHHOW 00JaCTH TEXHUKH, a TakKkKe
HECOOTBETCTBHUEM TPYIIIBI H300pEeTeHHI (32 HCKIIOYCHHUEM HW300PETeHHI TI0
HE3aBUCUMBIM MTyHKTaM 24 1 25 (popMmyJibl) O OCapuBaeMOMY MATEHTY YCIOBHIO
MAaTEHTOCTIOCOOHOCTH «IIPOMBITIICHHAS] TIPUMEHUMOCTDY.

K BO3paxeHuto, KpoMe KOIMHUHU OCTAPUBAEMOTO TMATEHTA, MPUIIOKECHBI KOITHH
CJIeIYIOLIUX MaTepuasoB:

- tabumnia 1 «HenoaTBepkaeHHBIE 3HaYeHHS TSI KoJibla «Cy» (manee — [1]);



- tabmuua 2 «HenmoarBepkaeHHbIE 3HauYeHMs I paaukana R1, a Takxke
HETIOITBEPIK/ICHHBIC 3HAYCHUS JIONIOJHUTEIbHBIC 3aMecTUTE N (1anee — [2]);

- tabimna 3 «HemoaTBep kAcHHbBIC 3HAaYeHUS T paaukana R2y» (namee — [3]);

- Ta0ymna 4 «HemoaTBepKAeHHBIE 3HAYCHUS T pajukaia R3» (naee — [4]);

- tabimna 5 «HemoaTBepkAcHHbBIC 3HaYeHUS T paaukana R4y (namee — [5]);

- Tabinna 6 «HenoarBepkacHHbBIC 3HaYeHNs paankaia Ry (maiee — [6]);

- Tabmuna 7 «HemoaTBep:kIeHHbIE 3HAYEHUS 7Sl MIEpEeMEHHOU Ny (mamee —
[7D);

- yueOHoe mocodue B.I'. benukoB «®apmaiieBTrueckass Xumus», MOCKBa,
«ME dnpecc-unadopm», 2007, ¢.27-29 (nanee — [8]).

CyTh J0BOJOB BO3pa)X€HHUsS B OTHOIIEHWH HECOOTBETCTBUS OIMCAHHUS K
OCTIapUBACMOMY IIaTCHTY TPEOOBAHHUIO PACKPBITHS CYITHOCTH H300pETCHHUH TIO
HE3aBUCHUMBIM TyHKTaM 1, 21, 22 u 23 ¢ NOJIHOTOM, AOCTATOYHOW ISl MX
OCYILIECTBJIICHUS CIICIUAJIMCTOM B JaHHOW O0OJIACTM TEXHUKH, CBOJMUTCH K
CIeAYIOIIEMY.

B omucanmm K ocmapuBaeMOMY TIATEHTY OTCYTCTBYIOT JOCTaTOYHBIC
CBEJCHHUS O TMOJYYEHUH COCAMHECHUU IO HE3aBUCHUMBIM NyHKTaMm 1, 21, 22 u 23
(bopMyIIBI C pa3HBIMHU 10 XUMHUYECKOUN MPHUPOJIE PaTUKATIaAMH.

B nmoaTrBepkimeHue CBOEro MHEHHSA, JIMIIOM, IIOJAaBIIMM BO3pa)kKeHUE,
npencraBieHpl TaOmuiel  [1]-[7], B KOTOpBIX yKa3aHbl HEMOJITBEP)KICHHBIC
3Hauenus koinblia C, pagukanoB R1, R2, R3, R4, R u nepemenHoii N.

Taxke, TO MHCHHWIO JHIA, IOJABIIErO BO3paXXEHHWE, B OINUCAHUU K
OCTIapuBacMOMY  TMATCHTY  OTCYTCTBYIOT  CBEACHHUS,  ITOATBEPIKIAOIINC
BO3MOXHOCTh JIOCTHXKEHHUSI TEXHUYECKOTO pe3yibTara B OTHOIIEHWH BCEX
COEIMHEHUI MO HE3aBUCHUMBIM NyHKTaMm 1, 21, 22 u 23 (popMyIbl ¢ pa3HbIMU 10
XUMHUYECKOHN MPHUPOJIE PATHKATIAMH.

[Tpu sTOM co cchUIKol Ha ydeOHOoe mocoome [8] (c.27-29) ormedeHo, uToO
CHEIUATNCTY B JAHHOW 00JIACTM TEXHUKH XOPOIIO HM3BECTHO, YTO CYIIECTBYET

npsAMasa 3aBUCHUMOCTb MCKAY CTPOCHUCM MOJICKYJIBI XMMHWYCCKOTO COCAUHCHUS U



MPOSIBISIEMBIMU €0 OMOJIOTUYECKUMH CBOWCTBAaMH (BJIUSHHEM Ha >KABOU
OpraHu3M).

Pa3Hpie 10 XUMUYECKOW NPUPOAE PAAUKAIIbI, @ TAKKE UX COYETAHUSI BHYTPHU
OJIHOM MOJEKYJIbl MOTYT NpHAaBaTh €W pa3IudYHble OUOJIOTMYECKHE CBOWCTBA,
MIOCKOJIbKY OHHM CIIOCOOHBI BIMATH HA KOHMUTypalnuio U (PU3MKO-XUMHUYECKHE
XapaKTEPUCTUKU BCEN MOJIEKYJIBI.

[lo MHEHUIO UL, MOJABIIETO BO3PAKEHHUE, B COOTBETCTBUU C OIMCAHUEM K
OCMapuBaeMOMY MATEHTY, TEXHUYECKUHN pe3yIbTaT U300pETEHHI IO HE3aBUCUMbIM
nyHktam 1, 21, 22 u 23 ¢opmynbl 3aKiI04aeTcs B pead3aluy UX Ha3HA4YCHHS,
KOTOpO€ B CBOK OYepelb, NPEACTaBisIeT COOOM MOJyYEHHUE COEIMHEHUM,
HOJIE3HBIX  JUISL  JeuyeHus 3a00JIeBaHUN, OINOCPENOBAHHBIX  PETYIATOPOM
TpaHCMeMOpaHHOH MpoBoauMocTH pu MykoBuctuaose (CFTR).

[Tpu 3TOM JaHHBIE 1O OMOJOTUYECKOW aKTUBHOCTH MOIYYEHHBIX COCTUHEHUM
(cm. Tab6un.1 u Tabn.2), npeacTaBieHHbIe B TA0IUIE 3 ONMKUCAHUS K OCIIAPUBAEMOMY
MAaTEHTY HE OMHUCHIBAIOT BCE BO3MOXKHBIEC TPYMIbI PAJUKATIOB Pa3HON XUMHYECKOU
HpUPOIBI (HEMOATBEP K ICHHBIC 3HAUCHUS CM. B mpuiiokenusix [1]-[7]).

CyThb JOBOJOB BO3PaKEHHSI B OTHOIICHHH HECOOTBETCTBUS OINMCAHMS K
OCTIapMBAaEMOMY MATEHTY TPEOOBAaHUIO PACKPBITUS CYIIHOCTH H300pPETEHUH IO
HE3aBUCHUMBIM TiyHKTaM 26, 32 u 40 c mnojaHOTOW, JOCTAaTOYHOM [JId HX
OCYUIECTBJICHUSI CHEIUAIMCTOM B JAaHHOM 00JacTH TEXHUKH, CBOAMUTCH K
CEeAYIOLIEMY.

[lo MHeHUIO JMIa, MOAABIIEr0 BO3paXKEHHE, Ha3HAYECHUE KOMIIO3UILIUU T10
HE3aBUCUMOMY MYHKTY 26 (opMyJibl U CIOCOOOB MO HE3aBUCUMBIM MyHKTaM 32 U
40 ¢dopMynbl OCIapMBaeMOTO IMATCHTA HAMPIMYIO KOPpEIUpyeT ¢ Ha3HauYeHUEM
U300peTeHN 0 HEe3aBUCUMbBIM MyHKTaM 1, 21, 22 u 23 GopMynbl U MOTHOCTHIO
OCHOBAaHO Ha XapakTepe OHOJIOrMYECKON aKTHMBHOCTH TMPEAJIOKEHHBIX B
OCMAapUBAEMOM ITATEHTE COETMHEHM.

[Ipy sTOM, MO MHEHMIO JMIA, TMOJABUIEIO BO3PAXKEHHE, B OINUCAHUHU K
OCIapUBAa€MOMY NAaTEHTy HE MOATBEPXKAECHA BO3MOYKHOCTb  IOJTYYEHUS

COC,Z[I/IHCHI/Iﬁ CO BCEMHM YKa3aHHBIMU TI'pYyIIIaMH pPaJUuKaJIOB pa3H0171 XUMHYECKOMN



MPUPOJBI, & TAKKE BO3MOXKHOCTh JOCTHKEHHUSI B OTHOUIEHHWU BCEX YKAa3aHHBIX
COEJIMHEHUN TEXHUYECKOTO PEe3yJIbTaTa.

Kpome Toro, B BO3pax€HUH OTMEUYEHO, YTO B ONKMCAHUU K OCIIAPUBAEMOMY
MAaTeHTy OTCYTCTBYIOT TpUMEPHI (apMaIleBTUYECKUX KOMIIO3UIIMNA, a TaKKe
IPUMEPBI, WJUTIOCTPUPYIOIINE WX HCMHOJIb30BAHUE C JOCTHKEHUEM YKa3aHHOTO
TEXHUYECKOr0 pe3ysbTaTa.

Takum 00pazoM, B BO3paXEHWW CHEJaH BBIBOJ O TOM, YTO Ha OCHOBAaHUU
MPEICTaBIIEHHOIO B ONKCAaHUU K OCHapuBaeMOMYy MaTeHTy oObeMa MH(pOpMaIiu
HEJb3sl CIeJaTh BBIBOJ O BO3MOXXHOCTH JOCTHXKCHHUSI YKa3aHHOTO TEXHUYECKOTO
pe3yJibTaTa B OTHOLICHUU BCEX COCIMHEHUN MO HE3aBUCUMBIM MyHKTaM 1, 21, 22,
23 ¢dopMysbl OCITapuBaeMOTo MaTeHTa, a TakyKe KOMIO3UIIUM 10 MTyHKTaMm 26-31 u
CIoco0OB JieueHusd 1o MyHKTam 32-47 hopmyibl.

CyTbh I0BOJIOB BO3pPAXXEHUSI B OTHOIIEHUH HECOOTBETCTBUSI M300pPETEHUU 110
HE3aBUCUMBIM TyHKTaM 1, 21, 22 u 23, ¢opMynbl OcnapuBaeMOro IaTeHTa
YCJIOBHUIO TATEHTOCTIOCOOHOCTH «IPOMBIIUICHHAs MPUMEHUMOCTbY», CBOAMUTCS K
CJIEIYIOILEMY.

N3o00perennss mo He3aBUCHUMbIM MmyHKTam 1, 21, 22 wu 23 ¢opmynsl
OCTapuBaeMOro TAaTeHTa OXBATHIBAIOT OOJBIIOE KOJUYECTBO COCIUHEHUH,
OIMMCBIBAEMBIX OOIIMMHU CTPYKTypHBIMU (opmynamu I1b-iii, Ib-iv, 1b-v u Ib-vi B
COYETAaHWMU C TMEPEUYHEM BO3MOXKHBIX 3HAUCHUN PAAUKAIOB PAa3HOW XUMHYECKOU
IPUPOJIBI U UX PA3TUYHBIX 3AMECTUTEIEH.

[Ipu >TOM B BO3paXE€HUU OTMEUEHO, YTO B OMHCAHUU K OCIAPUBAEMOMY
NaTEeHTY MPUBECHbI JaHHBIC, KacaloIIUeCcs: OMOJIOrMYeCKON aKTUBHOCTH TOJBKO B
OTHOIIIEHUU HEKOTOPBIX COEJUHEHHM, KOTOPBIX, MO MHEHHUIO JIHIA, MOJABLIETO
BO3PKECHHUE, HEJOCTATOYHO I TOJATBEPXKICHUS OWOJIOTHYECKOW aKTUBHOCTU
BCEX COEMHEHUI C pa3HbIMU M0 XUMUYECKON MPUPOJIC 3HAUCHUSIMU PAJAUKAIIOB.

Jluio, mopaBIee BO3paXKEHHE, OTMedaeT, 4yTto B Tabmuuax [1]-[7] um
NPUBEJICHHl  HEMOJTBEPKJICHHbIC 3HAYCHUS PAIUKAIOB JIJII COSIUHEHHUM MO
HEe3aBHUCUMBIM myHKTaM 1, 21, 22 u 23 ¢opmynsl ocrapuBaeMoro naTeHTa, Mpu

9TOM OTMECUYCHO, 4YTO OTCYTCTBYIOT HEC TOJIBKO VYIIOMAHYTBIC CBCACHHUA O



BO3MOXKHOCTH (PaKTUYECKOTO MOJyUYEHUSI COSAMHEHUN C YKa3aHHBIMU 3HAUCHUSAMU
paauKagoB, HO M CBEIEHUS O BO3MOXKHOCTH JOCTHKEHHA C HMX HOMOUIBIO
TEXHUYECKOTO pe3yJbTaTa, U, COOTBETCTBEHHO, peajnu3allii Ha3HAYCHHUS.

CyTb 10BOJOB BO3paXEHUS B OTHOIIEHHH HECOOTBETCTBUS M300pPETEHUH 110
nyHkTaMm 26-31 ¢popmysiel ocmaprBaeMoro maTeHTa yCJIOBHUIO MATEHTOCTIOCOOHOCTH
«MPOMBIIIJIEHHAS TPUMEHUMOCTBY, CBOJIUTCS K CIEAYIOIIEMY.

C y4yeToM HaJW4HMsl B HE3aBHUCHUMOM IyHKTE 26 (pOpMyJbl OCIapHBacMOTO
NaTeHTa, OMUCHIBAIOUIETO (hapMalleBTUYECKYI0 KOMIIO3UIIMIO, OTCBUIKA K
COEIMHEHHSIM IO HE3aBUCUMBIM ITyHKTaM 1, 21, 22 u 23 ¢hopmyibl, B IOJTHOU Mepe
CIpaBEUIMBbl  BBIIICU3JIOKEHHBIE JOBOABI OO0 OTCYTCTBUM B OIKMCAaHUU K
OCIIapuBa€MOMY TMATEHTY [MOJATBEPKICHUS pealu3allii Ha3HAYEHUs BCEX
COEIMHEHH C Pa3HBIMU IO XUMUYECKON MIPUPOE pPaIUKAIAMU.

Kpome Toro, B BO3pak€HHH OTMEYEHO, YTO B ONMCAHUU K OCHApPHUBAEMOMY
NaTEHTYy OTCYTCTBYIOT TpPHUMEPHI (PapMalleBTUYECKUX KOMIO3UIMN, a TaKke
MPUMEPBI, WUTIOCTPUPYIOLIME HX HUCHOJb30BAaHUE C JOCTUKEHUEM YKa3aHHOIO
TEXHUYECKOT'O pe3yJIbTaTa.

CyTbh IOBOJOB BO3paXXEHUSI B OTHOILIEHHH HECOOTBETCTBUSI M300pPETEHUU IO
nyHkTaM 32-47 GopMyIibl OCTIapuBaeMOro MaTeHTa yCJIOBUIO TATEHTOCTIOCOOHOCTH
«MPOMBILIJIEHHAS TPUMEHUMOCTBY YaCTUYHO, CBOJUTCS K CIEAYIOLIEMY.

Ha3znauenue cnoco6oB mo myHktam 32 u 40 ¢dopmylsibl OCapuBacMOro
[aTEHTa HANpPSIMYI0 KOPPEIUpPYET C HA3HAYEHHEM COEIMHEHMI IO HE3aBUCHUMBIM
nyHkTaMm 1, 21, 22 u 23 ¢opMysbl 1 OCHOBAHO Ha XapakTepe UX OMOJIOrMYeCKOu
AKTUBHOCTH.

[Io MHEHMIO JTMLA, MOJABLIErO BO3PAXEHHE, B ONMHMCAHUM K OCHApHBAEMOMY
NaTEHTY OTCYTCTBYIOT MpPUMEPHl pealu3ali Crnocoda, WUIIOCTPUPYIOIINE
JOCTUKEHNE HA3HAYEHHUS C UCIIOJIb30BAHUEM COCIMHEHUH, YKAa3aHHBIX B MyHKTaX
1,21 ,22 u 23 hopmynisl, a TAKKe C UCIOIH30BAHUEM KOMITO3UIIUU TI0 TIYHKTY 26
dbopMybl OCIapUBAEMOTO TATEHTA.

[Ipu sTOM OTMEuYeHO, uTO eciau Obl TaKhe MPHUMEPHI COAEPXKAIUCh, TO HUX

HEOAOCTATOYHO JId IMOATBECPKIACHHA BO3MOXKXHOCTHU OCYIICCTBJICHUA CIIOCO00B C



JOCTUKEHUEM YKA3aHHOTO HAa3HAYEHUsI B OTHOIIEHWU BCEX COCAMHEHUN C
Pa3HBIMU IO XUMHUYECKON MTPUPOJIC PaTUKAIAMHU.

Ot mnareHTOOONaATENs, YBEJOMJIICHHOIO B YCTAaHOBJICHHOM TOPSIIKE O
MOCTYIUIEHUU U COJCP’KAHUM BO3PAXKEHUS, B KOPPECHOHACHIIUU, MOCTYHHUBIIEH
24.07.2023, mpencTaBieH OT3bIB Ha YKa3aHHOE BO3paKeHHE (CM. Takxke
npuioxkenue Nel k mpoTokoiy 3aceaanus koywieruu ot 25.07.2023).

K 0T3BIBY NpHIIOKEHBI CIEAYIONINE MaTepUabl (KOTUH):

- kaura Curapy OAD, «XuUMHUSI OPraHUYECKUX COEAUHEHUN cepbl», MOCKBa,
Xumust, 1975 (manee — [9]);

- kxaura Tepren A. «CoBpeMEHHass OpraHMYECKas XHUMHUS», TOM 2,
WznatensctBo Mup, 1981, ¢.386 (nanee — [10]);

- kaura ConmareHkoB A.E. u gp., «OCHOBBl OpPraHMYECKON XUMHH
JICKapCTBEHHBIX BeriecTB», MockBa, Xumus, 2001 (namee — [11]);

- yuebnuk Yyemos B.U. u np., «[IpombliiieHHas TEXHOJIOTUS JIEKAPCTBY», TOM
2, MTK-Knura, M3pareasctBo HOAY, 2002 (nanee — [12]);

- kaura MypaBbeB . A. «TexHoJIOrus J€KapCTB», B 2-X TOMax, U3JaHuE 3-€
nepepaboTaHHOE U JonojiHeHHoe, MockBa, Memuiuna, 1980 (manee — [13]);

- XOJaTalicTBO 00 HCTPaBIEHWU OUIMOKH, JOMYIICHHOW NpU MyOIHKalUK
ornucaHus nateHra (manee — [14]);

- YBEJIOMJICHHE O BHECEHUHU HCIPABJIICHUHN B MyOJMKALIMIO OMMCAHUS MaTEHTa
(manee — [15]).

[laTenToOONanarens oOpaliaeT BHUMAaHME HA TO, YTO MpPU HU3YUYECHHUH
MaTEepUaiOB BO3PAXKEHHS] UM ObUIO OOHApPYKEHO, YTO B OMyOJMKOBAHHOM
OMHMCAaHUM OTCYTCTBYET OOJbINas YacTb CTPAHWI, B CBSI3M C YEM, UM
HE3aMEJUIUTEILHO OBUIO TMOJAaHO XOJAaTaliCTBO 00 UCIPaBICHUN YyKa3aHHOU
omuOku (cM. gokymeHT [14]). YBemomiieHne O BHECEHHWH HCIPABICHUN B
nyONuKanuioo onucaHus mareHTa (cM. JokyMmeHT [15]), ObwL1o modydeHo
nateHtoobsagareneM ot yrnoiaHomoueHHoro juna OUIIC, ognako ucnpaBieHHOE
onucanne Ha odunuanbHoM caite OUIIC Ha MOMEHT mojmayu OT3bIBa €IE HE

onyOJIMKOBAHO.



B cBsi3u ¢ TeM, 4TO UCIPABICHHOE ONMCAHUE HA MOMEHT NOJAa4u OT3bIBA HE
OMyOJIMKOBAaHO, NATEHTOOONaJaTeNb  MPEACTaBUI  IOJHOE  ONMCaHHuE K
OCIIapMBAEMOMY IMATEHTY Ha 3JIEKTPOHHOM HOCHUTENE, KOTOpoe comepkuT 1481
CTpaHuily, BMecTO 197 omyOIMKOBaHHBIX B KAaueCTBE OINMCAHUSA OCHApPUBAEMOIO
nareHTta Ha caiite @UIIC B pa3znene «OTKPBITBIE PEECTPHDY.

CyTb conepKalmxcsi B OT3bIBE TI0BOJIOB CBOJIUTCS K CIEAYIOIIEMY.

[TaTenTo0ONMamaTEH OTMEYAET, YTO B CIIy4ae, €CJIM PEIIaeTCsl TeXHUYecKas
npobiema, 3aKIIOYaloNIascsl B PACIIMPEHUM apceHalla TEXHUYECKUX CPEACTB
ONPEJEICHHOTO0 Ha3HAYEHHSI, TEXHUUECKUI Pe3ybTaT 3aKI0YaeTCs B pealu3alun
ATOr0 Ha3HAYEHUs, CIEA0BATEIbHO, TEXHUYECKHUI pe3yabTaT IPyIIbl H300peTeHU
U Ha3HaueHUE M300pETEHUM, COTJaCHO OIMCAHUIO K OCHapUBAEMOMY IATEHTY,
3aKJII0YAIOTCA B HAJIWMYMM Yy TMOJYYEHHBIX COECIUHEHUN aKTUBHOCTH MOMIYJSTOpa
peryasTopa TpaHCMeMOpaHHO# poBoauMOCTH Tipu MykoBuciuaoze (CFTR).

[Ipy 5TOM OTMEUEHO, YTO YKa3aHHOE HAa3HAYEHUE W TEXHUYECKHUU pe3ysbTaT
MOATBEPXKIACHBI B JOKYMEHTAX 3asgBKHU U B ONMHUCAHUU K OCIIAPUBAEMOMY MMATEHTY B
npoToKoiax 1 u 2, riae OnmucaHbl aHATU3bl ETEKIUH (BBISBICHUS) U U3MEPCHUS
MOJYJIUPYIOIIUX CBOMCTB COCAWMHEHUN, pE3yJIbTaThl KOTOPBHIX IMPUBEACHBI B
tabsmiie 3 (c.1440-1480 onmucanus).

Takum 006pa3om, MO MHEHUIO MATEHTOOOJIaaTeNsl, B OCIIapUBAEMOM IATCHTE
B KayecTBE TEXHUYECKOrO pe3yJibTaTa 3asdBJICH U TOATBEPXKIECH pe3yJbTarT,
3aKIIOYAOIIMHCA B TOJYYEHUU HOBBIX COEOUHEHHM, KOTOpPbIE SBISIOTCSA
MOAYJISITOpaMU peryisitopa  TpaHCMEMOpaHHOMH MPOBOIMMOCTH npu
mykoBuciuaose (CFTR).

TexHn4eckul pe3ysbTaT, KOTOPBIM pacCMaTpyUBaeTCs B BO3PAXKECHUU, a
UMEHHO «IOJyY€HHUE COEJUHEHUM, TOJNIe3HBIX [JIs JieUeHHus 3a0oJieBaHUM,
OTIOCPEIOBAHHBIX  PETYJIATOPOM  TPAHCMEMOpPAHHOW  MPOBOAMMOCTH  TPHU
MYKOBUCIIHI03€», HE ObLIT CHOPMYIHPOBAH MATEHTOOOJAaTeIeM B OMHCAHUH K
ocrnapuBaeMOMY TATEHTy, a C(GOPMYJIUPOBaH 3KCHEPTU30M TpPU BHIHECEHUU

PEUICHUA O BbIJAYC IIATCHTA.



B oT3pIBE OTMEUEHO, UTO [IJIsi TPYII COEIWHEHUN OOIIHUX CTPYKTYPHBIX
GopMyJ, pacKphITBIX B HeE3aBUCUMBIX MyHKTax 1, 21, 22 u 23 dopmymsl
OCMapUBaeMOro TMAaTEHTa, CYIIECTBEHHBIMH IpPU3HAKaMHU, O0OeCIeunBarOIIMU
peanM3zanuio HazHaueHus, T.e. mposineHune CFTR momynmpytomieit akTUBHOCTH
ABJISIETCSL  CTPYKTypa JTHUX COCIUMHEHUN, OXapaKTepu3oBaHHas  OOIIMMU
dopmynamu 1b-iii, 1b-iv, Ib-v, Ib-vi (roe xaxmas u3 dopmyna Ib-iv, Ib-v, Ib-vi
nojnagaeT moj oOmryro cTpyktypy Ib-iii) ¢ yka3aHmeM 3HaueHWH paJHUKaliOB B
YacCTHBIX BapUaHTaX BBIMIOJIHEHUS COEIMHEHHMM, pacKpbIThix Ha c¢.111-187
omuicanuss W B Tabmmme 1 (c.274-502 omnucanus), mnoaTBepkAeHHBIX 160
IpUMEpaMH CHUHTE3a — TMOJYYEHUS KOHKPETHBIX COEIMHEHUA U HX (PU3HKO-
XMUMHAYECKMMH KOHCTaHTaMH (Ta0JnIiia 2 ONrcaHus).

B Tabmumume 3 omnucaHud K OCHApUBAaEMOMY TMATEHTY MPEACTaBICHBI
JIOKA3aTeJIbCTBA BO3MOXHOCTH pEAM3ALMM  HA3HAYEHHS COBIAJAOLIETO C
TEXHUYECKUM PE3YyJIbTaTOM, C MOJATBEPKACHUEM TAKOM BO3MOXXHOCTU B
OTHOIIEHUH 2739 COeNMHEHNI C Pa3HBIMU MO0 XUMHUYECKOW MPUPOJEC PaguKaIaMU.
[Ipu stom OGonee 1600 coeaumHeHU# MOAMAAAOT TMOJ O0OBEM H300pETEHUU IO
HE3aBUCUMBIM IyHKTaM 1, 21, 22 u 23 popmynsl.

[TaTenTOOONMaKaTENL YKA3bIBAET, YTO BOCEMb COEIMHEHUH, JUUISI KOTOPHIX HE
yKa3aHbl JaHHBIC TI0O aKTUBHOCTH HE ObUIM MPOTECTUPOBAHBI HA MOMEHT IOJa4u
3asiBKM, HO BIIOCJIEICTBUM, OBLIO BBISBIEHO, YTO OHHU TaKXKe€ TMPOSBISAIOT
yKa3aHHBINA BUJl OMOJIOTHUECKOM aKTUBHOCTH.

Bmecte ¢ Tem, mareHTooOnajaTelb MPUBOJUT CpPABHUTENbHBIA aHaU3
NPU3HAKOB, yKa3aHHBIX B BO3paxkeHWH B mnpuioxkeHusx [1]-[7] u npusnakos,
XapaKTEPU3YIOIMINX PAAUKAJIbl B COEAUHEHUAX 10 OCIIAPUBAEMOMY MTATEHTY.

[Ipun sTOoM mareHTOoOONaAaTENb OTMEYAET, YTO CHEUHUATUCTY H3BECTHO, YTO
peakuuy, 1O KOTOPbIM B KOJIBLIO BBOJIWUTCA KHCIOPOA MW CEPOCOJAEpIKAIIUE
(parMeHTbI, MPOTEKAIOT IO OJHOMY MeXaHu3MYy (cM., HarpuMmep, kaury [9] (c.13)
u kuury [10] (c.326)). Takum 0Opa3oM, CHCHHUATKCT B JAHHOW OOJIACTH TEXHUKH

O6J'I21I[aeT HGO6XOI[I/IMI)IMI/I 3HaHHUAMMU, YTOOBI I[MOJIYIUTb COCAUHCHNA, B OTHOILICHU N



KOTOPBIX MPUBEAEHBI COOTBETCTBYIOIIUE METOJIUKH, HO HE MPEICTABICHBI
KOHKPETHBIE TPUMEPHI.

3nech maTeHTOOOMa1aTeNh 00pallaeT BHUMAHUE HAa TO, YTO B HOPMATUBHBIX
JIOKYMEHTaX, B COOTBETCTBUU C MOJIOKEHUSMH KOTOPBIX BBIJJAaH OCHapUBaECMbIN
MaTEHT, HE COACPKUTCS TpeOOBaHUS MPHUBEICHUSA CBEIACHUI O MOJYyYEHUHU BCEX
COCIMHEHUM TPyNIbl, a TeM Oojiee MOATBEPKICHUS peaau3allud Ha3HAYeHUs |
JOCTUKEHUS TEXHUYECKOTO pe3yibTaTa Il BCEX COCAMHEHHUN, OMUCHIBAEMBIX
00111e# CTPYKTYpHOH (hOPMYJIOH.

Kpome Toro, mareHTooOnagaTeah OTMEYAET, YTO HAJMUMe OWOIOTUYECKH
AKTUBHBIX CBOMCTB OINpPEAEIsSETCS XUMHUUYECKUM U MPOCTPAHCTBEHHBIM CTPOCHUEM
BeriecTBa (cM., Harpumep kaury [11] (c.18, pasaen 1.5, ctpoku 1-12, ¢.19, ctpoku
5-10, c.15)), T.e. HaIMUKMEM B MOJIEKYJIE OPraHUYECKOTO COCIMHEHUSI KOHKPETHBIX
TPYII WU CBS3EH.

Hasnauenunem ¢apmarieBTHYECKON KOMITO3UIIUU 110 HE3aBUCUMOMY ITYHKTY 26
dopMynsl M CHOCOOOB MO HE3aBUCUMBIM MyHKTaM 32 u 40 dopmynsl
OCTapuBaeMOro TATEHTa SBIAETCS JieueHHWEe 3a00JI€BaHUN, OMOCPETyEMBbIX
PEryJIATOPOM TpaHCMeMOpaHHOM rpoBoauMocTh ipu Mykouciuao3e (CFTR).

[Tpu »TOM maTeHTOOOMaIaTENh BHIPAXKAET COTIIACHE C IOBOJOM BO3PAKEHHUS O
TOM, YTO HA3HAYECHHE KOMIIO3ULIMM HAIpSAMYIO KOPpPEIUPYET C Ha3HAaYeHUEM
COCAMHEHNA 1O OCIApUBAEMOMY IIATEHTY. A TakXke MNOATBEPKAAET, YTO
TEXHUYECKUN PE3yJIbTaT KOMIIO3UIIMM 10 HE3aBUCUMOMY IYHKTY 26 (QopMyIibl
COCTOUT B peaiu3aluy €€ Ha3HAYCHUS.

B oT3bIBE OTMEUEHO, YTO CYIIECTBEHHBIMU MpPU3HAKAMH H300PETCHHS IO
MyHKTY 26 (opMyIibl ociapuBaeMoOro MaTeHTa, HEOOXOMUMBIMU JIJISI JTOCTHKCHUS
TEXHUYECKOT0 pe3yibTaTa/pealu3allid Ha3HAYCHUS SIBIISIOTCS XapaKTEPUCTUKU
COCIMHEHUN BXOJAIIMX B KOMIIO3ULINIO. XAPAKTEPUCTUKNA COCIUHEHUN PACKPBITHI
1 moaTBep KaeHbl st 6omee 2700 coenmuuenuit B Tabmumax 1, 2 u 3 onmcaHus K

OocrHapuBacMOMY MATEHTY.



[Ipy »>TOM Kak OTMEUEHO BbIIE, O MHEHHUIO MaTEHTOO00JanaTens,
TEXHUYECKUN Pe3yJbTaT PACKPHIT U €0 JOCTHXKEHUE MOATBEPKIACHO B ONMCAHUU K
ocrapuBacMOMY MATEHTY.

Bmecte ¢ Tem, mnareHTooOnagaTenb OTMEYAET, YTO B OINHUCAHUU K
OCMapuBaeMOMY MATEHTY U B JOKYMEHTaX 3asiBKA MPH PACKPBITUH KOMITO3ULIUU
OBLITM PACKPBITHI MPU3HAKH, XaPAKTEPU3YIOIINE HWHIPEIUEHTHI (PapMKOMIIO3UIIUU
1 WX KOJIMYECTBA B OOIIEM BHUJIC, BKIIIOUAsl BCTIOMOTATEIIbHBIE BEIECTBA, AaKTUBHBIC
UHTPEIMEHThl COCAMHEHUN 10 OCMapMBA€MOMY MATEHTY, U JOMOJHUTEIbHbIC
TEpaneBTUYECKUE AareHThl, a TakXKe YKa3aH MUCTOYHUK, KOTOPBIH MOXKET
HCIIOJIB30BaTh CHEIUAIUCT MPU U3TOTOBIECHUU (PApPMKOMITIO3UIIMHM B 3aBUCUMOCTH
OT JKeJTaeMOW KOHKPETHOM JieKapcTBEHHOM (opmbl, a umMeHHO Remington: The
Science and Practice of Pharmacy, 21st edition, 2005, ed. D.B. Troy, Lippincott
Williams & Wilkins, Philadelphia, u Encyclopedia of Pharmaceutical Technology,
eds. J. Swarbrick and J.C. Boylan, 1988-1999, Marcel Dekker, New York.

Takxe, MO MHEHHMIO MaTEHTOOOJanaTesNs, K JOCTOBEPHBIM HCTOUYHHKAM, B
KOTOPBIX PACKPBITHI OOIIME MPUHIIUIIBI U CIIOCOOBI MOMy4YeHus GhapMaIeBTUYECKUX
KOMIO3UIIUA MOKHO OTHECTH CBEJCHUS, PACKPBITHIC B MCTOYHUKAX MH(OpMALIUU
[12] u [13].

Kpome Toro, mo MHEHHUIO MaTEHTOO0Ia1aTeNsl, B OMMCAHUU K OCTIAPUBAEMOMY
MaTeHTY TMPUBEICHBI JOCTOBEPHBIC CBEICHMUSI, CBUJICTEIIbCTBYIOUIME O BIMSHUU
coemuHEeHM 1o TnyHKTaM 1-25 ¢dopMmynsl  ocmapuBaeMoro IareHTa Ha
ATHONATOreHe3 3a00JIeBaHu.

[larenToOONanaTENh  OTMEUYAET, YTO  MPHU3HAKH,  XapaKTEPU3YIOIIHE
M300peTeHNs B 3aBUCUMBIX MTyHKTax 27-31 dhopmymsl, Takxke MOAPOOHO paCKPHITHI
B OIMCaHUH.

B otHomeHun cmnocoOoB Mo He3aBUCHUMBbIM HyHKTaM 32 u 40 ¢opmysl
OCIIapMBaeMOro NAaTEHTa B OT3bIBE€ OTMEUEHO, YTO B OINHCAHWUU IPUBEACHBI
ceeneuss o JedyeHun CFTR omocpenoBaHHBIX 3a00JIeBaHUNA, B YaCTHOCTHU
KHCTO3HOTO (puOpo3a, BBeAeHHEM 3(PGHEKTUBHOTO KOJIMYECTBA (PapMKOMIIO3UIIAN

10 U300PETEHUIO.



B oTHOmEHWM COOTBETCTBHUS TPYNIBI H300PETEHUN IO OCTApPUBAEMOMY
MAaTEHTy YCJOBHUIO MATEHTOCIIOCOOHOCTH «IIPOMBIIIUICHHAS MPUMEHUMOCTE» B
OT3bIBE TPEJCTABJICHbl AHAJIOTMYHBIE JIOBOALI B OTHOIICHUU pean3aluu
Ha3HAYCHHUS.

[Ipu »>TOM B OT3bIBE OTMEYEHO, YTO JIMIIOM, MOJABIIMM BO3paXCHHUE, HE
YCTaHOBJIGHO, T.€. HE TMPEJCTaBICHO JI0Ka3aTeNIbCTB, MOJATBEPKAAIONINX, YTO
peanu3anys Ha3HAYCHHS] HEBO3MOXKHA.

B xoppecnonaenmuu, mnoctynuBmer 13.09.2023, nuioM, mojaBIIUM
BO3paXEHHUE, TIPEICTABIICH OTBET HAa OT3BIB MTATCHTOO0IIaTES.

K oTBeTy nmpuii0’keHbI KOMTUHU CIEIYIONNX MaTePUAJIOB:

- yueOHuk TrokaBkuna H.A. u ap. «buooprannueckas xumus» - 3-¢ u3fl.,
nepepaboTaHHOe U JonojHeHHOoe, MockBa, [poda, 2004 (nanee — [16]);

- yueObnuk KynaBuna, E.A. u ap. «Opranuueckas xumus»  OpeHOypr,
"OpenOypr, roc. yu-t", 2020 (zanee — [17].

CyTb NOBOJOB TEXHHYECKOTO XapaKTepa IO CYIIECTBY IMOBTOPSET TOBOJBI
BO3paKECHUSI.

Kpome Toro, B OTBETE OTMEUYEHO, YTO CTCIIHAINCTY B 00JIACTH OPTaHHMYECKOM
XUMHUHU XOPOIIO U3BECTHO, UTO TPYIIUPOBKA PAAUKAIOB MO XUMUYECKON MPUPOJIE
IIPOBOJUTCS B COOTBETCTBUHM C OCOOCHHOCTSIMU MX CTPOCHHS U TMPOSIBISIEMBIMU
cBoiictBamu. Kak mpaBuio, TpynmupoBKa paaukaioB B (opmynie HM300peTeHUS
COrjacyeTcsi ¢ MPHUHITOW B OOJACTH OPTaHMYECKOW XUMHUHU KiacCUUKaIMed u
HOMEHKJIaTypo#t (cMm., Hanpumep, yueOHuKk [16] (cxema 1.1., Tabmuma 1.1) u
yueOHuk [17] (c. 40-42, 43, 45, 63, 75, 128-140).

[lo MHEHHIO 5WIIa, TMOJABIIETO BO3pPaXKEHUE, YUYUTHIBAs OOIIME 3HAHWS B
00JlaCTH OpraHUYECKON XWMHH, B YaCTHOCTH, OCHOBBIBASICh Ha MH(GOPMAIMH W3
BBILICTIPUBEACHHBIX Y4eOHBIX mocoouit [16]-[17], crerumanuct B qaHHO# oOmacTu
TEXHUKH, 0€3 Tpyda CMOXKET OTHECTH IpeicTaBieHHble B Tabmunax [1]-[7]
HETIOATBEPKICHHBIC 3HAYEHUS 3aMECTUTENIEN K paauKaiaM Pa3HOM XUMHYECKOU
MPUPOIBI, KOTOPBIE OTIUYAIOTCS APYT OT JAPYra, a TakKe OT MOJATBEPKICHHBIX B

OINMCAHUU 3HAYECHUMN paauKalioB 110 CBOEMY CTPOCHHUIO U CBOMCTBAM.



Bmecte ¢ Tem, B OTBET€ OTMEUEHO, YTO OOS3aHHOCTH IOITBEPIKICHHUS
3asBJICHHBIX TMPUTA3aHUNA, B TOM YHCJE, B OTHOIIECHUU MOJTBEPKICHUS
OMOJIOTUYECKOM AaKTUBHOCTH, BKIIIOYAsl BBISABJICHHE HETATUBHOTO BIMUSHUS Ha
YKa3aHHYI0 aKTUBHOCTh COCJMHEHUN C HEMOJTBEPKICHHBIMU pajuKaiamMu (CM.
tabmuiel  [1]-[7]  Bo3paxkenwst), JIEKHAT  HCKIIOYUTCIPHO HA  CaMOM
naTeHToo0Ia1aTeNe, a He Ha TPEThUX JTUIAX.

[Ipu 5TOM OTMEYEHO, YTO MAaTEHTOOOJaAaTeNlb HE MPEACTaBUI KaKUX-JTHOO
CBEJICHUH, YKa3bIBAIOIMX HA MPOSIBICHHE OMOJIOTMYECKOW aKTUBHOCTU B Cilydae
WCIIOJB30BaHUS COCIMHEHUN ¢ paJuKaiamMu, MNPUBEACHHBIMU B YIHOMSIHYTBIX
Ta0JIMLIAX.

OTHOCHUTENIBPHO 3aBUCUMBIX IMTYHKTOB 2-20 (hOopMyJIbl B OTBETE OTMEYEHO, UTO
JAHHbIE TYHKTBHl XapaKTepU3ylOT BCEro JIMIIb YaCTHbIE CJIydyald COYETaHUM
NIbTEPHATUBHBIX MPU3HAKOB, MPUBEICHHBIX B HE3aBUCUMOM MHYHKTE 1 (dopmMyIbl
ocrnapuBaemMoro mnateHTa. ToT (akT, 4TO B BO3pakKCHUHW JaHHBIC 3aBUCHUMBIC
MYHKTBI OTJICTILHO HE pacCMaTPUBAIOTCS, HE SIBJISICTCS] CBUJIETEIILCTBOM MPU3HAHUS
MaTEHTOCTIOCOOHOCTH 0XaPAaKTEPU30BAHHBIX B HUX M300pETEHUH.

®denepanabHON COyX)O00M O WHTEIEKTYaJbHOM COOCTBEHHOCTH (Haiiee —
PocnarenT) 6pu10 npuHaATo pemienue ot 17.11.2023 «oTka3ath B yI0BICTBOPECHUU
Bo3paxkeHus, noctynusmiero 14.04.2023, matent Poccuiickoit denepanuu Ha
nzooperenue Ne 2734876 ocTaBUTh B CHIIE».

He cornmacuBmucsk ¢ pemenneM Pocnarenta ot 17.11.2023, nuio, noaasiiee
BO3paxkeHue, ooparunocsk B Cyl 0 UHTEIUIEKTyallbHbIM TipaBam (najnee - CUII) ¢
3asBJICHUEM 0 MpU3HAHUU YIOMSIHYTOTO penieHus Pocnarenrta
HenaericteutenbHbiM. Pemmennem CUIT ot 17.06.2025 no neny Ne CUII-177/2024
TpeOOBaHUs JIMIIA, TMOJABIIETO BO3pa)KEHHE, ObUIM YJIOBJIETBOPEHBI W pEIICHHUE
PocnarenTa ot 17.11.2023 npu3HaHo HEIEWCTBUTEIIbHBIM.

Ha  manHoe  pemenune  PocmaTeHTOM, komnannenn  BEPTEKC
OAPMACBIOTHUKAIJI3 MHKOPITOPEWTE]] (maTeHTOOONAIATEND) u
00111eCTBOM c OTPAHUYEHHOU OTBETCTBEHHOCTBIO «MenumHckas

uccinenoBarenbckas kommnanus «MUWUK» (uio, monmaBiiee Bo3pakeHHE) ObLIH



nojaHbl KaccanuoHHble kanoObl B IIpesmauym Cyna mo WHTEIEKTyaJbHbIM
mpaBaMm, IO pe3yjibTaraM paccMOTpeHusi KoTopbiX, Ilpesumnym Cyna 1o
UHTEJUIEKTYaJbHbIM MpaBaM CBOMM mnoctaHoBiieHueM oT 24.10.2025 nmo pemy Neo
CUII 177/2024 nocranoBun pemienne Cyaa Mo MHTEIEKTYaJIbHBIM MpaBaM OT
17.06.2025 no nemy Ne CUII-177/2024 octaButh 6€3 M3MEHEHUS, KaCCAllMOHHbBIC
XKajo0bl - 6€3 y0BJICTBOPCHHUS.

N3 pemwenns CUII ot 17.06.2025 wu nocranoBnenuss CUII ot 24.10.2025
CIeayeT, 4TOo mpu NpuHATHU pemeHus oT 17.11.2023, PocmareHT npu OLIEHKE
COOTBETCTBHS TPYIIbl HU300pPETCHUN IO OCMAapUBaEMOMY MATEHTY TPeOOBAHUIO
PaCKpBITUSI CYHIHOCTH HW300pPETEHUs] C TMOJHOTOM, JOCTATOYHOM HJii €ro
OCYIIECTBJICHUS U OIIEHKE COOTBECTBUS TPYIIIBI H300PETEHUMN MO OCTIAPUBAEMOMY
MaTeHTy  YCJOBHUIO MAaTEHTOCHOCOOHOCTH «IPOMBIIUICHHAS TPUMEHUMOCTHY,
IPUHSI MPEKIECBPEMEHHOE, HE B MOJHON MEpEe MOTUBHPOBAHHOE pELICHUE, MPH
ATOM YKa3aHO, YTO HE MPEANPUHSITO HAJUICKAIIUX MEP, YTOOBI YAOCTOBEPUTHCS B
TOM, YTO B ONKMCAHUU MPUBEICHBI KOHKPETHBIC MPUMEPHI MOJYUYCHUS U CBEICHUS O
OMOJIOTUYECKONW AaKTMBHOCTH Y, TO MEHBIIEH Mepe, OJHOTO COCIUHECHMS s
KOKI0M u3 rpynn (psioB) paguKaloB pa3HOW XHUMHYECKOW MPUPOABI U HX
coyeTaHui (KOMOHMHAIH).

B xone paccMoTpeHus Aena CyJl MPUBJIEK K YYACTHIO B MPOIECCE MO JENTy B
KadecTBe creruanucta copeTHuka CyJia o UHTEIUIEKTYyalIbHBIM TTpaBaM SIKOBJIEBa
Pycnana IOpbseBrua, kKaHaugaTa XMMUYECKUX HAYK.

Ha Bompoc cyna, npuBeAeHBI U B OMKUCAHUU OCHApUBAEMOr0 M300pETEHUS
CBEJICHMS, TOATBEpXKAAlOlMe HaIUuuhe  OUOJOTUYECKONM  aKTUBHOCTU Y
COCIMHEHUN, 0XapaKTEPU30BAHHBIX PaJUKaIaMH Pa3HOW XMMHUYECKOU MPUPOIBI U
WX COYETAaHUSMHU, NMPUBEACHHBIMU B Tabiuiax 1-7, fAxosneB P.1O. moscuwi, 4to
TaKWe CBEJACHUS HE MPHUBEACHBI, HA0OP TaKMX PaJNKAJIOB BHIOpAaH KaK COCTMHCHHS,
KOTOpBIE HE MOJTBEPKIEHBI MPUMEpPAMH pean3aliy, T03TOMY U aKTUBHOCTh HX
HE U3BECTHA.

Ha Bompoc cyna, moATBepxkAe€HA JIM B ONHCAHUU OCIHAPUBAEMOr0 MaTEHTa

BO3MOXHOCTb IIPUMCHCHHA  TI'PYIII COGI[I/IHCHI/Iﬁ C paduKaJIaMHu pa3H0171



XUMHUYECKON NPUPOIBI U HX COYETaHMs, NMPUBEACHHHIMU B Tabimuuax 1-7, B
MeIuIMHe (I JIedeHWs  3a00JIeBaHWM,  OMOCPEAYEMBIX  PETYJISTOPOM
TpaHcMeMOpaHHOH npoBoAauMocTH Tpu MykoBuciuaosze (CFTR)), copernuk Cyna
10 MHTEJJIEKTYaIbHbIM [PABaM OTBETUJI OTPULATEIBHO.

CyneOHast KoJuleTHs B pEIICHMM TakKe OTMEYaeT, 4YTO MpU OTBETE Ha
Bonpockl cyna fAxosineB P.FO. ucxonun u3 oOmUX COOOpaKEHUN WITU JOIMyCKal
aNIpOKCUMALMI0 JaHHBIX O OHOJIOTUYECKOW aKTUBHOCTU COEIMHEHHHA C
paguKaiamMu OJJHOM XMMUYECKOW MPUPOJIBI HA CXOKHUE M0 XUMUYECKOU CTPYKTYpE
COCIMHEHHS C paJvKaiaMd MHOM XUMHUYECKOM NPHUpOJbI, TOrAa Kak B paMKax
JAHHOTO JieJla YCTAHOBJICHUIO MOJICKUT HAJIUYUE B OMHMCAHMM HU300pPETEHUS K
OCIIApUBAEMOMY IIATEHTY KOHKPETHBIX IMPHUMEPOB IIOJYYEHHs] M CBEICHHUA O
OMOJOrNYECKON aKTUBHOCTU B OTHOLIEHUU rpyII COEJIMHEHHU,
0XapaKTEPU30BAHHBIX PaJUKAIAMU Pa3HON XUMHUYECKOU ITPUPOJIBI.

[Ipesuauym Cyna 1O HMHTEUIEKTYalbHbIM IIpaBaM B IIOCTAHOBJICHHUH
COrJlacuiICsl C BBIBOJAMU CyJAa NEPBOM MHCTAHUMHU, OTMETHB MPHU 3TOM, YTO «CY]
NepBOM HMHCTAHUMHU TpaB: JOJKHA OBbITh MPOBEAEHA TPYNIUPOBKA HCXOAS U3
XUMUYECKON MPUPOBI PAIUKAIOB, MOCIE YEro JO0IKHO ObITh MPOBEPEHO HATMYUE
OPUMEPOB Ul KaXJAOW M3 TPYNI C PA3HbBIMU 110 XUMHUYECKOH MPUPOIE
paguKaiamMm.

B «koppecnonaenunn, nocrynuBmend 17.12.2025, JIALOM, TOHABUINM
BO3paXCHUE, IMPEACTABICHBI  IMOSCHEHMWS, B  OTHOLIEHHH KOTOPBIX B
KoppecnoHAeHIMy, mnoctynupmet 18.12.2025 (cm. Takke  XO0JaTaiiCTBO B
npuiiokeHur Ne3 K MPOTOKOJY 3aceaHusi KoJUIeTuu, cocTosiBuierocs 26.12.2025),
JUIIOM, TOAABIIMM BO3paKE€HUE, YKA3aHO, YTO «IpeAcTaBiieHHble 17 nexadps
2025 r. Marepuasbl COAEpKAT PsiJi TEXHUYECKUX OLIMOOK U ObUIM OTHPABIICHBI B
pe3ynbTaTe TeXHHYecKoro c6os. Hacrosmmm npocum He NpUHUMATh HX BO
BHUMAaHHE U HE TPUOOIIATh K MaTepuaiam JIesay.

B xoppecnonaeniuu, mnoctynuBmein 18.12.2025, JIULOM, TIOHABIINM
BO3p@)XEHUE, IMPEICTaBICHbl IMOSICHEHHUs, KOTOpbIE CJeayeT NpPUOOIIUTh K

marepuajiaMm Ac€ia, B KOTOPBIX OTMCYCHO, 4YTO JIMIO, IIOJABIICC BO3PAXKCHUC,



MIPUAECPKUBAETCS CBOECH MO3ULKN O TOM, YTO B ONIMCAHUU OCIIAPUBAEMOTI0O MMATEHTA
HE MPEACTaBICHbI MPUMEPHI MOJYUYECHHsI COEIMHEHUI U HE MPUBEJICHBI TOKa3aTeln
OMOJIOTUYECKOM aKTUBHOCTHM COCAUHEHUN CO 3HAYCHUSMU  PAJIUKAIOB/MX
COUETaHWM yKa3aHHBIX B Tabmunax 1-7, MpeACTaBIEHHBIX B Bo3paxkeHuu. K
MOSICHEHUSIM, KpoMe Tabnuil 1-7, MpeACTaBICHHBIX paHEe B BO3PAXKEHUH,
IPUJIOKEHBI CIEAYIOIIME MATEPUAIIBL:

- Tabnuia ¢ MEpPeYHEM IPOHYMEPOBAHHBIX COEAMHEHUN W3 IPUMEPOB
onucanus 1o 3agaBke Ne2017115711 na Beigauy narenra PO No2734876, koTtopsie
MOANAJAI0T TOJ OOIIYI0 CTPYKTYpHYIO (QopMynay U TOATBEPKACHBI (DU3UKO-
XMMHUYECKUMH KOHCTaHTaMu Ha 34 J1.

- oTBeTHI crernanucta Cyna Ha Bonpockl no aeny CUII-177/2024 na 4 1.

[Ipu 3TOM OTMEYEHO, YTO NEPEUYEHb 3HAYECHUW PAJIUKAIIOB, IPHUBEJACHHBIX B
yka3aHHbIX TaOiuuax [1]-[7], He sBisSeTCS WCYEPIBIBAIONIMM H MOXET OBITh
JOTIOJIHEH, IIOCKOJIBKY, TI0 MHEHHWIO JIMIA, MOJABIIErO BO3PAXEHHE, U3 BCEX
MIPE/ICTABICHHBIX B ONMUCAHUU MPUMEPOB COEAUHEHUM, (HaKTUUECKUMHU JTaHHBIMU
(mannbie SIMP cnektpa) moaTBepkaeHO MoydeHue He Oomnee 25% CoOeIMHEHUHN.
[Tockonbky mist 75% coeauHEHUW, yKa3aHHBIX B TaOnumax 1-2 omucaHus K
OCTIapMBa€MOMY MATEHTY, HE OATBEPKIACHO UX (PAaKTUUECKOE MOTyUeHHE, JaHHbIE
0 OMOJIOTUYECKON aKTUBHOCTH TaKMX COEIMHEHUIN U3 TaONULIbl 3 OMUCAHMSI, TAKXKE
HE MOTYT pacCMaTpPUBATHCS KaK JI0Ka3aTeIbCTBA BOZMOKHOCTH UX HCIIOJIb30BAHUSA
[0 YKa3aHHOMY HAa3HA4YEHHUIO.

B xoppecnonnenuu, nocrynusiieit 23.12.2025 (cm. takxke npuiiogeHue Ne2
K  TPOTOKOJY  3acelaHus  KOJUIETMH,  cocTosBmierocs  26.12.2025),
naTeToo0aAaTeneM TaKxKe OblIN MPEICTaBICHbI MOSICHEHHSI B CBSI3U C Cy1€OHBIMU
akramu CHIL. TlatenTooOnanarens NOpUAECPKUBACTCI CBOEH TMO3UILUHU, YTO
M300peTeHus 10  OCHapuBaeMOMY TMaTE€HTy JOJDKHBI  OBITh  MPHU3HAHBI
COOTBETCTBYIOIIMMHU, KaK YCIOBHIO MaTEHTOCIOCOOHOCTH «IIPOMBILIUICHHAS
OPUMEHUMOCTBY», TaK W TPEOOBAHUIO PACKPBITHS CYIIHOCTH H300pETEHUS C
IIOJTHOTOW, JOCTAaTOYHOM I €ro ocyuiectsiieHus. [lockoibKy B ommcaHun

MMpEeACTABJICHO JOCTATOYHO CBCI[GHI/II\/’I O IMOJYy4YCHHHU COGI[I/IHGHI/Iﬁ C pasHbIMHU IIO



XUMUYECKON MNpUpOJE paauKalaMH, U, KpoMe Toro, Ha c¢.544-550 omnwucanusi k
ocrapuBaeMoMy TIATEHTY NpUBeIeHbl oO0mme cxembl cuHte3a [-XXI, ¢
MNOSICHEHUSIMA M WUIIOCTPAlMSIMU ~ TIPOLECCOB  TMOJYYEHUSI  COCIUHEHUH,
XapaKkTepU3yrIMecs U3BECTHBIMU NpueMamu crnocoboB. Ha ¢.642-978 onucanus
K OCIapvBaeMOMY MAaTEHTY MpPUBEACHBI MpUMEpPbl NosydeHus 1-160, B KOTOpBIX
noipoOHO OMNMHUCAaH CHHTE3 IIMPOKOTO psja COSAMHEHWH, BKJIIOYash OIKCAaHUE
YYaCTBYIOIIMX B PEAKIUH COCIUHEHUH, YCIOBHM MNPOBEACHUS pPEaKIuu (Bpems
AKCIO3UIIMKM,  TEMIlepaTypa,  COOTHOILIEHHWE  pPEareéHTOB,  PaCTBOPHUTEIIH,
COpPaCTBOPHUTEIIN, BCIIOMOTaTeIILHBIC PEarcHThI) U T.1.

Bmecre ¢ TeM, mareHTOOONanaTeNb oOpaliaeT BHUMAHUE, HAa TO, YTO MpH
oTBeTe Ha Bompoc 5 cnemuanucT Cyna N0 UWHTEIUIEKTyaJbHBIM IIpaBaM
AxosneB P.}O. ycraHoBWwI, 4YTO B ONHWCAaHUUM K OCIAPUBAEMOMY MATEHTY
«JIOCTATOYHO PACKPBITHI OOIIUE CXEMbI CHHTE3a COeAMHEHHH 1o mateHTy P® No
2734876 ¢ pa3nuYHBIMU paJrKaIaMu, KOTOPbIE HE ObLIN MOIYYSHBD.

Kpome Toro, B OTHOIIIEHUH JTI0BOJA, U3JI0KEHHOTO B pemieHuu cyaa (c.192) o
TOM, YTO CHEHHAIMCT HUCXOAWI W3 OOHMX COOOpaKeHUN WM JOIMyCKall
anmpoKCUMAIMI0  JIaHHBIX O  OHOJIOTUYECKOM  aKTUBHOCTU  COCIUHEHUH,
naTeHTooONaaTeb  OTMEYaeT, 4YTO B OOJacTM OPraHUYEeCKOW  XUMHUU
aTMpPOKCUMAITUS TAHHBIX SBJISICTCS OOIICTIPUHSATON MPAKTHKOM, UCIIOIB3YEMOM JIJIs
JM3ailHa HOBBIX JIGKAPCTB, YTO OTpa)kaeT KOHIENIUs Ouou3oCcTepu3Ma, Ha
KOTOPYIO Takxke ccbuancs PocrmaTeHt.

Taxke mnaTeHTOOOJIaaTeNb BBIPA3UJ HECOIVIACHME C TIO3MIMEH JuIa,
MOJIABILIETO BO3PAXKEHUE, O TOM, YTO TOJBKO JaHHbIE O crnekrpockormu SMP
MOATBEPKIAIOT CTPOCHHE U (PaKTUUECKOE TTOTyICHUE COSTMHEHUMN, B TO BpEMS KaK
«Ipyrue TPUBEICHHBIC METOJbI M MX PE3yJbTaThl (Macca MOJEKYISIPHOTO HOHA,
M+ u BpeMs yAep:KaHUsI) HE MOTYT CUMTATHCS JOCTATOUHBIMU I KOPPEKTHOM
WHTEPIPETANHA CTPYKTYPHBIX GopMmyn coeauHeHui u3 Taldmuisl 1», MOCKOIBKY
JAHHOE YTBEPKJICHHE, MO0 MHEHHMIO MaTEeHTO0O00JanaTessa, MPOTUBOPEUUT, Kak

O6IHI/IM 3HAHHUAM B 00JIaCTH XUMHH, TaK 1 Tpe6OBaHI/I$[M 3aKOHOJaTCJ/IbCTBA.



B moartBep:kieHne JaHHOTO J0BOJA B MOSICHEHUSX, B TOM YHCIIE, IPUBEICHA
Obmass ®Papmakoneiinas Cratest ODPC. 1.2.1.1.0008 «Macc-crieKTpoMeTpusi»
(manee — [17]).

Kpome TOrO, B OTHOILIEHUH COOTBECTBHUSI M300pETEHUI MO OCHAapUBAEMOMY
NaTEHTY YCJIOBHUIO MAaTEHTOCIICOOHOCTH «IPOMBINIJICHHAS TPUMEHUMOCTHY B
NOSICHEHUSAX NPUBOASATCS BBIAEPKKU U3 noctaHoBieHus llpesunmyma Cyna mo
UHTEIUIEKTyalbHBIM TipaBaM oT 06.10.2025 mo mexy Ne CUII-1463/2024 (manee —
[I11]).

Tem He MeHee, MaTeHTOOONANATENb B TMOSCHEHHUSIX XOJaTaiiCTBOBal 00
W3MEHEHUU TIPEOCTABICHHOTO OCTAapWBaeMbIM MaTeHTOM oOOBeMa TMPABOBOM
OXpaHbl M MPEeAOCTaBUI U3MEHEHHYIO0 (hopmyiny uzobpereHus (naitee — U3M 1)
JUIS YaCTUYHOTO COXpPaHEHUS MPABOBOM OXpaHbl H300pETEHUSI.

Tak, m3MeHeHHas Qopmyia H300peTEHUs OrpaHMYEHAa M300PETEHUEM II0
HE3aBUCUMOMY MYHKTY 23 ¢dopMmysbl MareHTta, MyHKThl 1-22, 24-25 u 32-47
WCKITIOYEHBI C COOTBETCTBYIOIIEH KOPPEKTUPOBKOW HyMEpalud OCTaBIINXCS
IYHKTOB (hOPMYIIBI.

O0BeM mpUTSA3aHUN  COrJIacHO W3MEHEHHOW (dopMmyne u300peTeHus
UCKJIIOYAaeT BCE COCAMHEHMS, 0XapaKTepPU30BaHHbIC 3HAYCHUSIMH PaJUKajIOB M MX
KOMOMHALUAMHU, IPUBEIEHHBIMU B Tabsnuax 1-7 Bo3pakeHusl.

Kpome Toro, He3aBUCHUMBI NyHKT 1 u3MeHEeHHON (opmyibl (MyHKT 23
dbopmynbl MaTeHTa) ObUT JOMOJTHUTEIBHO CKOPPEKTUPOBAH MyTEM HCKIIOUCHHS
psifia anmbTepHATUB 3HAYCHHUHN 3aMECTUTETICH.

B cBow ouepenp, B KoppecnoHaeHunu, nocrtynusmen 03.02.2026, nunowm,
MOJIaBIIUM BJIO3pAKEHHE, NPEJCTaBICHbI TOACHEHUS B OTHOIICHHWU JOBOJOB
[MaTEHTOO00Ia1aTENS.

[Tpu sTOM NH11I0, IOJABIIEE BO3PAKEHUE, B MOAJAEPKKY CBOECH MO3UIMH BHOBb
HanoMuHaeT, 4to B pemeHun CHUIIL, B cooTBeCTBUM C HOPMAaTUBHO-NPABOBBIMU
aKTaMH, OTMEYEHO, YTO «JUIsI COOTBETCTBUS H300pPETEHHI IO HE3aBUCHUMBIM
nyHkTam 1, 21, 22, 23 ¢popMyibl n300peTeHust TPeOOBAHUIO PACKPHITHS CYITHOCTH

I/1306pCTCHI/I}I C HOHHOTOﬁ, I[OCT&TO‘IHOﬁ A1 €ro  OCymeCTBJICHHMA, W IJIA



COOTBETCTBHUS YCJIOBHIO MATEHTOCTIOCOOHOCTH «IPOMBIIUIEHHAS MPUMEHUMOCTb)
B ONHMCAHUM M300PETEHHsI K OCHApUBAEMOMY IMATEHTY JIOJKHBI OBITh MPUBEICHBI
IPUMEPHI TIOJTYYESHHS ¥ TIOKA3aTeNu OMOJIOTUYeCKOM aKTUBHOCTH B OTHOIIICHUH, 110
MEHBIIEN MEpPE, OJHOrO0 COEAUHEHHs, OTHOCSALIErocs K IPYIIaM COCIWHEHUM C
paguKalaMu pa3HOM XUMUYECKOW MNPUPOABI U HUX COUYETAHUSAMH». MEKIy TeM,
JULO, TOJABUIEE BO3PAKEHHE, OTMEYAET, YTO «HUKOTJAa HE 3asdBIST O
HEO0OXOJAMMOCTH MOATBEPKICHUS MOIYYEHUS KaKJOr0 KOHKPETHOTO COEIMHEHHS,
MOJIMAJIA0IIETO MO 00BEM OXPaHbl TATEHTA.

Kpome Toro, nmmno, mnojasmiee BO3pa)XE€HWE, NPUBOAUT CBOM JOBOJBI B
OTHOLIEHUU TOTO, KaKUMH HMMEHHO (U3HKO-XMMHUYECKUMHU JAHHBIMHU, IO €ro
MHEHHIO, JOKHO OBITh MOATBEPXKACHO IOJYyYEHUE COEIUHEHUH (B OTHOLICHUU
Macc-crekrpomeTpun npuseneH yueOHuk Mneunbix E. C. Macc-cnektpomeTpust B
opraHuueckoil xumum: ydebHoe mocodbmwe/ E. C. Wnpumnwix, J. I'. Kum. -
Yensounck: Uznarensbckuii nentp FOYpIl'Y, 2016.-65 c. (manee — [18]).

Tak>ke B NOSHEHHUSIX OTMEUYEHO, UTO B ONMUCAHUU M300PETEHUS HE TPUBEACHBI
CBEJICHMS, ITIOATBEPKAAIOIINE BO3SMOKHOCTD PEAIN3alMA Ha3HAYECHUS, YKa3aHHOIO
B ocmapuBaeMOM nareHrte. lIpum 3TOoM MmO, mojaBiiee BO3PAKEHUE, CUUTET
HEBEpPHOM  MHTepHpeTanuio  npaBooOnanarenem  npaktuku  Cynma  mo
UHTEJUIEKTYaJbHBIM I[paBaM NPUMEHUTEIBHO K OLIEHKE «IIPOMBIILICHHON
IIPUMEHUMOCTHY.

Bmecre ¢ Tem, nMIO, IOAABIIEE BO3PAXKEHHWE, H3YUYUB IPEIIIOKECHHYIO
naTeHTooOanareneM u3MeHennyo ¢opmyny (U3M 1) npumio K BbIBOAY, YTO
HECMOTpSI HA BHECEHHBIC W3MEHEHUs, OHA IO-TIPEKHEMY HE COOTBETCTBYET
TpeOOBaHMSIM 3aKOHOJATENIbCTBA W MPEANUCAHUSM CyJa B YacTH TOJIHOTHI
PACKpBITHSI M MPOMBINUIEHHON MPUMEHUMOCTH. JIMIIOM, MoJaBIIee BO3pakKeHUE,
BBISIBJICH IIEPEYEHb HENOATBEPKIACHHBIX ONMCAaHUEM OCIIAPUBAEMOIO IIATEHTA
3HAYCHUN PAJUKAJIOB M MX KOMOWHAIMK (TIEpeUeHb MPUIOKEH K MOSCHEHUSM ).

Kpome ToOro, mumoM, noAaBIIMM BO3pPaKEHHE, IPEACTABICH IIEPEYEHb
MOJITBEPXK/ICHHBIX 3HAYEHUH paauKaIoB M HMX KOMOMHAIMM, YKa3aHHBIX B

YTOYHEHHON maTeHTooOagaTeneM ¢opMylse, KOTOpble, MO MHEHHIO JIMIIA,



MOJABIIIETO BO3PaXEHUE, MOTYT ObITh HCIOJB30BaHbI [JIsi NPHUBEJCHUS €€ B
COOTBETCTBHE C TPEOOBAHUSIMU 3aKOHOJATENbCTBA (TIEPEUYCHh NPWIOKEH K
MTOSICHCHHSIM ).

Ha 3acemanum komnerum, cocrtosBiiemcs 17.02.2026, mateHTo00IamMaTEICM
IIPEICTABIICHbI TMOSCHEHMS, B KOTOPBIX OTMEYEHO, YTO B paMKaxX IOBTOPHOIO
PAacCMOTpPEHHUsI BO3PAXKEHHSI NMPOTUB BBIJIAYM OCIAPUBAEMOTO MaTeHTa, KOTOPOE
OBLJI0O MTHUIIMMPOBAHO PocIaTeHTOM J171s1 ICTIOJTHEHUS YKa3aHUH CyJa, U3JI0KCHHBIX
B pemieHun CHUII m nocranoBnenunn mpesuaunyma CHUIL, B KOTOpBIX CAenaHbl
BBIBOJIBI TOJIBKO B OTHONIIEHWU COCIUHEHUW C paJuKaliaMH, MPUBEICHHBIMH B
tabmuuax 1-7 Bo3paxkeHud. IIpm 3TOM OTMEUEHO, YTO YyKa3aHWs cyna Obun
BBITIOJIHEHBI MTATEHTOO00IaaTeNIeM MyTeM MPeIOCTaBICHUS U3MEHEHHON (POpPMYJIbI
M300peTeHMs], U3 KOTOPOU YKa3aHHBIE COCIMHEHUS UCKITIOUEHBI.

Tem He MeHee, MaTeHT000Ia1aTeNh CYUTAET, YTO JIOBOJIBI, IIPEICTABICHHbBIC B
nosicieHusix ot 03.02.2026, B OTHOIIEHUH HECOOTBETCTBUS U3MEHEHHOU (POPMYIIbI
m3obperennss (MU3M1)  ycrnoBuO  MaTEHTOCIOCOOHOCTU — «IIPOMBIIIJICHHAS
IPUMEHUMOCTH» U TPEOOBAHUIO PACKPHITUS CYIIITHOCTH M300PETEHHSI C MOJTHOTOM,
JIOCTATOYHOM JIJI1 €ro OCYIIECTBICHUS, SBISIOTCS HECOCTOSTEIbHbIMU. B
NOAJEPKKY JAaHHOTO MHEHUS MNPHUBEIEHBI JOBOJbBI, IO CYLIECTBY MOBTOPSIOILINE
JOBOJABl paHEE TMPEACTABICHHBIX TMOSACHEHUW B OTHOUIEHWU CBEICHUI,
MOJATBEPKAAIOMINX TOJYUYCHUE COCIUHEHUN, a TAaKKE aHAJIU3 3aKOHOJATEIbHOMU
0a3pl ¥ cyaeoHbIx akToB CUIL.

Bmecte ¢ Ttem, mnareHTOOOJIamarenb oOpamiaeT BHUMaHUE Ha TO, YTO
KUBOTHBIC MOJCIM JIJII HUCCIAEJOBAaHUS MYKOBHUCILHJII03a OTCYTCTBYIOT, U
HCCIIEIOBAHMSI HA KYJbTYype KIETOK, B KOTOpbIX omnpexaessuii EC30 minga oueHku
s¢pexTuBHOCTH B KadecTBe MoOAyJsTopoB akTtuBHOCTH CFTR, pesynbraTs
KOTOPBIX TIPUBEACHBI B TAOJIHIIE 3 OMHUCAHMUS, SIBIISIOTCS JOCTOBEPHBIMH JAaHHBIMH,
MOJYYECHHBIMH B OHKCIEPUMEHTE Ha aJeKBAaTHBIX MOJIENSAX, B IMOJTHOM Mepe
MOATBEPKAAIOIIUMH MTPUTOTHOCTh COSIUHEHUM 110 U300PETEHUIO ISl peain3aluu

Ha3Ha4YCHMU.



Tem He MeHee, mareHTooOJaAaTeNb MPEACTaBUI I PACCMOTPEHHUSA
u3MeHeHHnyo ¢opmyny uzobperenuss (U3M 2) ¢ eme Gonee y3kum o0BeMOM
IPaBOBOM OXpaHbl MO CPABHEHHUIO ¢ M3MEHEHHON (popmyinoit nzodperenus (M3M
1) ot 23.12.2025, wu3 KOTOpPOH OBLIN JOMOJHHUTEIHHO HCKIFOYCHBI 3HAYCHUS
pPaavKaJIOB, BBIPAKEHHBIX B BUJIE AJIbTCPHATUBEI.

B moaTrBepxkaeHune  maTEHTOCIIOCOOHOCTH  M3o0pereHnit 1o  M3M2,
MaTEHTO00Ia1aTeNb IPEICTaBUII HENCUEPIIBIBAOIINI MTepeYeHb HHAUBUIYaTbHBIX
COCIMHEHUM, MOATBEPKIAIOIINX BO3MOKHOCTh OCYILIECTBICHUS M300pETEHUs MO
HE3aBUCUMOMY MYHKTY | m3meneHHoi hopmynst (MU3M 2).

B kxoppecnonpenuun, mnocrynuBmenn 08.04.2026, nunoMm —nomammm
BO3paKE€HUE, MPECTAJIEH CBOM BapuaHT Gpopmyiisl uzooperenus (M3M 3), a Takxe
CpaBHUTENIbHAST penakius (opMysibl U300peTeHUs (B CpaBHEHUU C peIaKIUeH
dbopmMybl, mpeacTaBIeHHOMN paBoobaaaareneM). Kakux 1100 mosicHeHUH JIUMIIOM,
[IOJIaBIIIMM BO3PAKEHUE, HE IIPEICTABIICHO.

OpHako B COOTBETCTBMM CO CpPaBHUTEJIBHOM peaakiuei, HeoOX0IuMo
OTMETHTb, YTO (HhOpMyJia JIUIIA, MOJABIIEr0 BO3paKEHUE, BKIIOYAET YTOUHEHUS T10
otHoueHuto K I3M 1 marenToobsagaTens.

B xoppecnionaeniiu, nocrynupiien 14.04.2026 (cM. Takxe npuioxeHue Ne2
K TPOTOKOJy 3acelaHus Koyuiermu, cocrossmierocss 17.04.2026) ot
MaTeHTOO00MaAaTeNss NOCTYIUIN MOSCHEHUS, B KOTOPBIX OTMEYEHO, YTO TOJIBKO
MaTEHTOO0IaIaTeTI0 MPUHAIICKUT MPABO U3MEHATH MPEJOCTABICHHBIN MATCHTOM
00beM NPABOBOW OXpaHbl MPU PACCMOTPEHUU BO3pakeHUs. [laHHOe mpaBo ObLIO
peanu3zoBaHo TmareHTtooOmamarenem 17.02.2026 mnpu mnojgadye HU3MEHEHHOM
dopmynsl  m3zo0perenuss (M3M  2), koTopas TOMIECKUT PACCMOTPEHHUIO B
HACTOSIIEM JIETIE.

Kpome Toro, B OTCYyTCTBHUM Kakux-nmubo moscHenudt k UWU3M3,
naTeHToo0aAaTeb MojaraeT, 4ro, M0 MHEHHUIO JIMIA, MOAABILEr0 BO3paKEHHE,
Uil U300peTeHUi,  KacaromMXcs  TPYNNbl  XUMHUYECKUX  COCIMHEHUU,
O0OBEIMHEHHBIX OOIICH CTPYKTypHOH (pOpMysioi, MpaBoBas OXpaHa MOXET ObITh

IMpeaoCTaBJICHA TOJbKO COCAWHCHUAM, B OTHOIICHUN KOTOPBIX IMOKa3aHbl JaHHLIC



BC sAMP CIIEKTpa M Macc-crekTpa. Mexay Tem, Mo MHEHUIO TaTeHTO00a1aTers,
JaHHAs TO3UIIMS HE OCHOBaHA HA 3aKOHE W TI0/I3aKOHHBIX aKTaX.

[laTenToOONamaTenb  OTMEUYaeT, YTO O00bEM MPUTA3aHUNA  COTJIACHO
n3MeHeHHo ¢gopmyne (M3M2), npencraBinenHoit B mosicienusx ot 17.02.2026,
noATBepxkAeH rmopsiaka 150 mnpumepaMu MOMyYeHHUS COCIMHEHMM U UX
UCCJIeIOBAHUS HA OMOJIOTMYECKYIO aKTUBHOCTb.

Ha 3acenanum xomuteruu, coctosisuiemcs 21.05.2026 (cm. npunoxenue Nel k
OPOTOKOJY  3acellaHusl  KOJUJIETMH), MaTeHTooONajaTelieM  MpeiCcCTaBICHbBI
JOTIOJTHUTENIbHBIC TIOSICHEHUST K KOTOPBIM TPHUJIOKBI  KOTHMH  CICAYFOIINX
MaTepUaJIOB:

- nocranoBiienue [lpesunuyma Cyna MO HHTEIUIEKTYyalbHBIM IpaBaM OT
12.11.2025 o meny Ne CUI1-1284/2024 (manee — [I12]);

- nocranoienue IIpesunuyma Cyna MO HHTEIUIEKTyaJbHBIM IpaBaM OT
06.10.2025 o geny Ne CUIT-1463/2024 (nanee — [I13]);

- nocranoBienue [Ipesmmmyma Cyna MO WHTEUICKTYalbHBIM IIpaBaM OT
16.04.2026 nio neny Ne CUII-1469/2024 (nanee — [[14]);

- cKkpuHIIOT cTpanull )xypHaiaa CUIT Ha 2 . (manee — [A]);

- nybOnukamus «Karanuzupyembie TaiaueM peakiud  TMONEpEeuyHOTo
cBs3bIBaHUs B opranndeckoM cuHteze», THE ROYAL SWEDISH ACADEMY
OF SCIENCES ot 06.10.2010, ¢ yactuunbM niepeBoaoM (naiee — [19]);

- peuwienne Pocnarenta ot 31.05.2023 mo BO3pakKEHUIO MNPOTHUB BbIAAYH
narenta Poccuiickoit @eneparuu Ha u3oopereHue Ne 2503668 (nanee — [B]).

B 10OMOMHUTENBHBIX MOSCHEHUSAX MAaTeHTOO00Ia1aTellb B pe3ysIbTaTe aHaIu3a
dopmynsl  m3o06perenus (M3M  3), mnpencraBieHHON JMIIOM, IOJABIIUM
Bo3paxkeHnue 08.04.2026 u B COOTBETCTBUM C KOMMEHTAPUSIMH, JTAHHBIMU JIUIOM,
MOJIaBIIIMM BO3pa)K€HHUE, Ha 3aceJaHuu Kojuleruu, coCrossiieMmcs 17.04.2026 B
OTHOIIICHUH TOTO, YTO COSAMHEHHE, oOXapakTepu3oBanHoe 3HaueHneM Rl = C5-C6
reTepoapUIIbHOE KOJIbIIO, KOTOpoe 3amernieHo ogHuM uin oosee (C1-C9ankumnen)-
E, u E npencraBnser co6oii CF3, He moaTBep)kIeHO, OTMEYaeT, YTO JaHHas

Imo3uunA HE COOTBCTCTBYCT Tp€6OBaHI/I}IM HOPMATHUBHO IIPABOBBIX AKTOB. KpOMC



TOTO, B ONWCAaHWU W300pPETEHHUS TPEACTABICHO HECKOJIbKO  CIOCOO0B
npucoenrHenus rpynnsl R1 k konbiy A, kak nokasano Ha cxemax VII, XI, XIII n
XVI. Bce ykazaHHbIE CHOCOOBI HCIIOIB3YIOT PEAKIMI0 KPOCC-COUYETaHMUs,
Katagusupyemyro nawiaaueMm  (cMm.  myomukanumto  [19]), peakmum  Pd-
KATAUIM3UPYEMOTO KpPOCC-COUYETAaHUsI AOMYCKAIOT HAJIMYUE I[IHUPOKOIO CHEKTpa
(GYHKIHMOHAIBHBIX TPYII, B T.4. YYBCTBUTENBHBIX (DYHKIIMOHAIBHBIX TPYII U
00€CTIeYMBaIOT CEJIEKTUBHOCTh MO PEAKIMOHHOMY IIEHTPY, YTO OTKpHIBAET
IIMPOKUE BO3MOMKHOCTH [JISl CHHTE3a CJIOKHBIX MOJIEKYJI, TAKUX KaK COCIUHEHUS
10 OCTIapUBAEMOMY IATEHTY.

Taxkum 00pa3oM, MOCKOJBKY B COSAMHEHUSAX MO0 m300pereHuto rpymnma -CF3
HE CBsi3aHa HampsiMylo ¢ RI1, a sBiusgercs wacThio mpucoenuHeHHoro k R1
dparmenta (C1-C9ankunen)-E, To mo MHEHHIO TaTEHTOOOIaaTeNsl, MOHITHO, YTO
JaHHas Tpynna OKa3blBaeT KpailHE HE3HAYUTEIbHOE BIMSHUE HA PEAKIUIO
BBeleHUsT R1 B CTpYKTypy COEIMHEHUs, €CId U BOOOIIE OKa3bIBa€T KaKOE-MOO
BIIMSHUE. AHAJIOTUYHBIM 00pa3oM, y CIEHUaINCTa B TaHHOW 00JacTH TEXHUKU HE
JOJDKHO BO3HHMKHYTh COMHEHUM, UTO Tpynmna COEIUHEHHH, COAEpKaIINX
KoHIleByto rpynny -CF3, Oyner o61aaaTh aKTUBHOCTBIO MOJYJISITOpA PETYJISITOpa
TpaHcMeMOpaHHOU TTpoBoauMocTH npu MykoBuciuose (CFTR).

Kpome Toro, mareHTooO1anarens OTMEYAET, YTO B OMHMCAHUHM W300pETCHUS
PAacKpBIThl MHAMBUAYANIbHBIE coenuHeHus 1763, 1785, 1934, 2029, 2070, 2143,
2223, 2234, 2245, 2366, koTOpbIEe XapakTepu3yroTcs 3aMmectutesieM R1 coriacHo
u3smMeHeHHo Qopmyne (M3M2), B xkotopoM wumeercs 3amecturenp (Cl-
C9anxunen)-E co 3nauenuem panukana E = CF3.

Takke 0OTMEUYEHO, YTO B OMMUCAHUN U300PETEHUSI PACKPHITHl UHINBHUIyaTbHBIC
coequHeHus, Hanpumep, 697, oxapakrepu3oBaHHoe 3HadeHuem Rl = C5-C6
reTepoapuiibHOE KOJbIo, KoTopoe 3amenieHo ogHuMm (Cl-CY9ankunen)-E, u E
npeacrasisier coboii CF3. Takke B ONUCAaHWUM UW300PETEHHS] PACKPBITHI
UHIUBHUAYyalbHbIe coenuHeHuss 1740, 2416, B xoropeix ¢parment CF3
IIPUCOEIUHEH HENOCPEACTBEHHO K 3amecTuTento R, KOTOpeI sABisieTCA

rerepoapuibHbIM  KOJIBIIOM. Taxxxe B onucaHuu H306p€TCHI/I}I PACKPBITO,



HaIlpuMep, UHIUBUAYaIbHOE coequHeHue 1679, oxapakTepu30BaHHOE 3HAYEHHEM
Rl = C5-C6 retepoapuibHOE KOJIBIIO, KoTOpoe 3amerieHo oaauM (C1-CankuieH)-
E, u E npeacrasnser coooit CHF2.

N3yunB wMarepuasibl Jena W 3aciyllaB  YYaCTHUKOB — PAaCCMOTPEHMS
BO3PaXEHMUS, KOJIJIETUSl YCTAaHOBUJIA CIICTYIOIIEE.

C yueroM aaTel mojgauu MexayHaponaHou 3asBku (06.10.2015), mpaBoBas
0a3a I OIEHKU MATEHTOCTIOCOOHOCTH TPYIIBI U300PETEHUH 1O OCIIAPUBAEMOMY
nateHTy Bkitouaer ['paxkmanckuii Konmexe Poccuiickoit @enepaniu B pelakiiim,
JNEUCTBOBABIIICH Ha JaTy MNOJAA4YM 3asBKH, MO KOTOPOW BBIAAH OCIApPHUBACMBbIN
nateHT (manee — Kopekc), AJIMUHUCTPaTHBHBIA pErJIaMEHT HCHOJHEHHS
®denepaibHON  CITy’)kO00H TI0 MHTEUIEKTYaJIbHOH COOCTBEHHOCTH, TIaTEHTaM U
TOBapHBIM 3HAKaM TOCYJapCTBEHHOW (PYHKIIMM MO OpraHM3alMM MpHeMa 3asBOK Ha
n300peTeHUE U UX PACCMOTPEHHMSI, SKCIIEPTU3bI U BHIJJAUM B YCTAHOBJIEHHOM TOPSIJIKE
naTteHToB Poccuiickoii ®deneparu Ha W300pETCHHE, YTBEP)KICHHBIN IMPUKA30M
MunucrepctBa oOpa3oBanus U Hayku Poccuiickoit ®eaeparmu ot 29.10.2008 Ne327,
3apETUCTPUPOBAHHBIN B MuHucrepcrBe tocthiuu  Poccuiickon  Penepanuu
20.02.2009 Ne13413 (manee — Permament 13).

Cornacuo mynkty 1 crateu 1350 Kopekca m3o0peTeHHIO0 MpeaocTaBIisieTCs
NpaBOBasi OXpaHa, €CIM OHO SIBJISIETCS HOBBIM, HMEET M300pETaTeNIbCKUil YPOBEHb U
MPOMBIILJIEHHO MPUMEHUMO.

Cormacio mnyHkty 4 cratem 1350 Kogekca wu3o0pereHue —sBIiseTCs
IPOMBIIIEHHO TNPUMEHUMBIM, €CIM OHO MOXET OBbITh HCIHOJB30BAaHO B
MPOMBILIJIEHHOCTH, CEITLCKOM XO3MWCTBE, 3APABOOXPAHCHUM, JIPYTUX OTPACISAX
SKOHOMHMKH HJI B COITUATIBLHOU cdepe.

CornmacHo moamyHkty 2 nyHkTa 2 cratbu 1375 Kopekca (mynkr 10.2.
Pernamenta 13) 3asBka Ha BbIIavy MaTeHTa Ha W300pETEHUE JTOJHKHA COJICPIKATh, B
YaCTHOCTH:

- ONHMCaHWE W300pETEHUs, PACKPBIBAIOIIEE €ro CYIIHOCTh C IOJHOTOM,
JOCTATOYHOM ISl OCYIIECTBIICHUSI M300PETEHUS CIIEIUATMCTOM B JAHHOW OOJIACTH

TEXHUKH,



- (hopMyiy M300peTeHus], ICHO BBIPAKAIOIIYIO €0 CYIIHOCTh M TOJHOCTBIO
OCHOBAHHYIO Ha €r0 OIMCAHUU;

- YEepTeXKM U MHBIE MaTepUalbl, €CIM OHU HEOOXOAMMBI Uil TOHUMAaHHUS
CYUIHOCTH N300pETEHHSL.

Cornacuo nynkty 10.7.4.3.(1.1) Pernmamenta U3, cynHocTh U300peTeHMs Kak
TEXHUYECKOTO PEIICHUsI BBIPAXKAETCS B COBOKYIHOCTH CYIIIECTBEHHBIX MPU3HAKOB,
JOCTaTOYHOM JUId JOCTMKEHHUS O00ECIEeUYMBAEMOro H300pPETEHHEM TEXHHYECKOTO
pe3ynbrata. lIpu3Haku OTHOCATCA K CYIIECTBEHHBIM, €CIM OHHM BIMSIOT Ha
BO3MOKHOCTh TIOJIYY€HUSI TEXHUYECKOTO pe3ysibTara, T.e. HAXOAATCS B MPUYUHHO-
CJIEZICTBEHHOM CBSI3U C YKa3aHHBIM PE3YJIbTaTOM.

Texuuueckuit pe3ysbTaT IPEJACTaBISIET COO0M XapaKTEPUCTUKY TEXHUUECKOTO
addekTa, sABICHUSA, CBOMCTBA M T.M., OOBEKTUBHO MPOSBISIOMIMXCS TpU
OCYIIIECTBIIEHUU CIIOCO0A WU MIPU U3rOTOBJICHUH JIMOO MCIIOJIL30BAaHUH TIPOAYKTA, B
TOM YHCJIE€ TMpPU HCIOJIb30BAHUM MPOAYKTA, IIOJIYYEHHOTO HEMOCPEICTBEHHO
CrocoOOM, BOTLIOMIAIOIIUM U300pETEHHE.

Cornmacio mnynkty 10.7.4.3.(1.2) Permamenra W3 ecim npu co3naHuu
M300pETEeHNs pelIaeTcs 3a/1a4a TONbKO paclllipeHus apceHaaa TEXHUUECKUX CPEACTB
OTPEEIICHHOrO Ha3HAYEHUS WIH TOJIyYE€HUS TAaKUX CPEACTB BIEPBBIE, TEXHUUECKUN
PE3YJIbTAT 3aKII0YAETCS B PEAIU3ALMH 3TOTO Ha3HAYEHUSI.

[IpuBoasATCS BCE CYIIECTBEHHbIE MPU3HAKU, XapaKTEPU3YIOIINE U300PETCHUE;
BBIJICJISIIOTCS TIPU3HAKH, OTIUYUTENIbHBIE OT Hanbosee OJIM3KOro aHajora, pu 3TOM
yKa3blBAlOTCA ~ COBOKYIHOCTb  TPU3HAKOB,  oOecmeuuBaroumias  MOJy4YeHHE
TEXHUYECKOTO pe3ysbTaTa BO BCEX CIyYasX, Ha KOTOpbIE PpPacCHpOCTpaHseTcs
WCTIpalliMBaeMbIii 00BbEM TMPABOBOM OXpaHbl, W TPU3HAKU, XaAPAKTEPU3YIOIIHE
M300peTeHUE JIUIIh B YACTHBIX CIIy4asX, B KOHKPETHBIX (hOpMax BBIOJHCHUS WU
TIPU OCOOBIX YCIIOBUSX €T0 UCTIOIh30BaHUSI.

Cormaco mnyHkry 10.7.4.3.(3) Permamenta W3 mid XapaKTepUCTUKU
XUMHUYECKUX COCIUHEHWH, a UMEHHO Ul HU3KOMOJIEKYJISIPHBIX COCIUHEHUHN C
YCTAaHOBJIEHHOM CTPYKTYpOM - KAueCTBEHHBIM COCTaB (aTOMbl OINpPEAETIEHHBIX

BHCMCHTOB), KOJIMYECTBEHHBIN COCTaB (‘II/ICJ'IO dTOMOB KaXJ10Io G)JICMCHTa), CBA3b



MEXAYy aTOMaMH M B3aUMHOE HMX PACMOJIOXKEHUE B MOJIEKYJE, BBIPAKEHHOE
XUMHYECKOU CTPYKTYPHOH (POpMYIIOii.

Cornacho mynkty 10.7.4.3.(4) Permamenta W3 pans  XapakTepUCTUKH
KOMITO3UIIMI UCTIOJIB3YIOTCS, B YACTHOCTH, CIEAYIOIINE MPU3HAKY:

- KQYECTBEHHBII COCTaB (MHTPEIUEHTHI);

- KOJIMYECTBEHHBIN COCTaB (CO/Iep>KaHUE UHTPEIUEHTOB);

- CTPYKTYpa KOMITO3UIINY;

- CTPYKTYypa UHTPEUEHTOB.

Cornacno nynkty 10.7.4.3.(8) PernmamenTta M3 111 XapakTepUCTUKU CIIOCOOOB
HCIIOJIb3YIOTCS, B YACTHOCTH CJIETYIONIUE MMPU3HAKU:

HaJIM4Ke JCHUCTBUS I COBOKYITHOCTH JICUCTBUM;

MOPSJIOK  BBIMIOJIHEHUS ~ JCUCTBUA BO  BpPEMEHH  (IOCJIEIOBATEINILHO,
OJTHOBPEMEHHO, B PA3JIMYHBIX COYETAHUSAX U T.I1.);

YCIIOBUSL OCYIIECTBIICHUSI JCHCTBHI; pEXUM; HCIOIb30BAHUE BEILECTB
(MCXOJTHOTO CBIPBSI, pEareHTOB, KaTalIU3aTOPOB U T.1.), YCTPOICTB (IPUCIIOCOOIEHUH,
MHCTPYMEHTOB, 00OPYJOBaHUS U T.1I.), IITAMMOB MHUKPOOPTaHU3MOB, JTMHUN KIIETOK
PACTEHU WJIN )KUBOTHBIX.

Cornacio myHkty 10.7.4.5 Pernmamenta M3 B omucaHuM MOKa3bIBAETCs, KaK
MOKET OBITh OCYIIECTBICHO HM300pETEHHE C peau3alfell yKa3aHHOTO 3asBUTEIIEM
Ha3HAYEHUS, MIPEANOYTUTEIBHO, ITyTEM MPUBEACHUS MMPUMEPOB, U CO CChUIKAMU Ha
YEepPTEKU WM UHbIE TpaduuecKre MaTepualibl, €CJIM OHU UMEIOTCS.

JIis “300peTeHus, XapaKTepU3yIOIIEerocsi UCIIOIb30BAHUEM HEW3BECTHOTO U3
YpOBHSI TEXHHKH CpelcTBa (yCTPOMCTBA, BEIIECTBA, IITAMMa MHUKPOOPraHHW3Ma U
T.11.), IPUBOJIATCS CBEACHUS, JOCTATOUHBIE /ISl TOJTYYEHHSI 3TOTO CPEICTBA.

Takxke B ONMUCAHUU TIPUBOJATCS CBEIICHUS, MTOATBEPKIAIOIINE BO3MOXKHOCTD
MOJTyYCHHsI TIPU OCYIIECTBIICHUM HW300pPETEHUST TOTO TEXHUYECKOTO pe3yJsbTaTa,
KOTOPBIN yKa3aH B pasfelne onucanus "Packpeitrie n3o0pereHus'". B kauecTBe Takux
CBEICHUM MIPUBOJISATCS OOBEKTUBHBIC JTAHHBIE, HAIIPUMEP, TTOJTyUYE€HHBIE B pe3ysbTaTe
MPOBEACHUS SKCIIEPUMEHTA, WCTIHITAHWA WM OIEHOK, MPHHATHIX B TOW 00JacTh

TEXHUKH, K KOTOpOﬁ OTHOCHUTCA 3asBJICHHOC I/I306pCTCHI/I€ HIN TCOPECTHUYCCKUC



000CHOBaHMsI, OCHOBAHHbIE HA HAYYHBIX 3HAHMSIX.

Ecnn HeckoNbko MPU3HAKOB M300pPETEHHS BHIPAXKEHBI B BUJIE AbTCPHATHBBI,
IIOKa3bIBAETCSI BOBMOKHOCTh IOJIyYEHHsI TEXHUUECKOTO PEe3yJIbTaTa MpU Pa3InYHbIX
COYETaHUAX XaPAKTEPUCTUK TAKUX IMPU3HAKOB.

Cornacuo nysakry 10.7.4.5.(2) Pernamenta U3 ecnu n3o0peTeHre OTHOCUTCS
K JIEKAPCTBEHHOMY CPEJICTBY, MPHUBOIATCA JOCTOBEPHBbIE JaHHbBIE (B TOM 4YHCIIE,
MOJTy4YEHHBIE B SKCIIEPUMEHTE Ha aJE€KBATHBIX MOJENX), MOATBEPKIAIOIINE €ro
IPUTOIHOCTD JUIsl peaiu3alii Ha3HAYEeHUs], B YACTHOCTH, CBE/ICHUS O BIUSHUM 3TOIO
CpEACTBa HA OIpENeNCHHbIE 3BEHbS (DU3MOJOTMYECKUX WM MATOJOTHYECKUX
IIPOLIECCOB WJTU O CBSI3U C HUMM.

Ecmn n3o0perenne oTHOCUTCA K rpymnne (psay) XMMHYECKUX COETMHEHUH ¢
YCTaHOBJIEHHOW CTPYKTYpOH, ONMCHIBAEMbIX OOIIEH CTPYKTYpHOH (QOopMynoH,
HOATBEPKAAETCSI BO3MOXKHOCTD TOTYYEHHsI BCEX COEIMHEHUN TpyHIbl (psaa) myTeM
npuBeeHUsT OOIIEeH CXEeMbl CIoco0a TONyuYeHMs, a TakXke NpuMepa IOyYeHHUs
KOHKPETHOTO COEAWHEHUsl TIpymmbl (psga), a eciad rpynna (psia) BKIIOYAeT
COCOUHEHHS C pPa3sHbIMM II0 XUMHUYECKOM NPUPOAE pajvKalaMH - I[PUMEPOB,
JOCTaTOYHBIX JUIsl TIOATBEP>KICHUS] BO3MOKHOCTHU TMOJYYEHHsI COEAMHEHUN C 3TUMHU
Pa3HbIMU PaUKaAIaMH.

JUJ1s TOJTy4eHHBIX COeAMHEHUI PUBOJATCS TAK)KE UX CTPYKTYPHBIE (POPMYJIBI,
MOJITBEPKACHHBIE M3BECTHBIMH  METOAAMH, (DU3UKO-XUMUYECKHE KOHCTAHTHI,
JI0Ka3aTenbCcTBA  BO3MOXKHOCTH — pEalM3allid  YKAa3aHHOTO  HA3HA4YeHUs ¢
MNOJTBEPKJACHUEM TaKOW BO3MOYKHOCTU B OTHOIIEHUHM HEKOTOPBIX COEIWHEHHH C
pa3HbIMU MO0 XUMUYECKON MPUPOJIE PATUKATIAMHU.

Ecmn  coenuHeHust SBASIOTCS  OMOJOTMYECKM AKTHBHBIMH, MPUBOJSTCS
NoKa3aTreay aKTUBHOCTM HJTUX COCJUHEHHH, a B Cllyyae HEOOXOJUMOCTH -
M30MpaTeNbHOCTH JEUCTBUS U IPYTHE MOKA3aTeIH.

Ecnn m3o0pereHne OTHOCHTCS K KOMITO3MIIMM (CMECH, PacTBOpPY, CILUIaBY,
CTeKIly W T.I.), NPUBOIATCS NPUMEPHI, B KOTOPBIX YKAa3bIBAIOTCS HMHIPEIAUCHTHI,
BXOJMIIME B COCTaB KOMIIO3MIIMH, WX XapaKTEPUCTHKA M KOJIWYECTBEHHOE

COACPIKAaHUC. OmmceiBaeTcs crnocod MMOJIy4CHHA KOMIIO3HMIIHNH, a €CJIM OHA COACPIKHUT B



Ka4yeCTBEe MHTPEIUCHTA HOBOE BEIIECTBO, OMMCHIBAECTCS CIOCOO €r0 MOTYyUEHHSL.

Ecmu wHTpenueHT KOMITO3WITMU BBIPAXKEH B BHIE TPYIIBI XUMHYECKUAX
COCJIMHEHUM, ONHUCHIBAEMBIX OOIEH CTPYKTypHOU (HOpMYIIOi, TO MPUBOASTCA
MpUMEPHl  KOMIO3UIIMM, COMAEPKAIMX XUMHUYECKUE COCAWHEHUS C Pa3HBIMU IO
XUMHUYECKOW MPUPOJIE paMKajJaMHU C TMOATBEP)KIEHUEM BO3MOXKHOCTU pealn3aluu
yKa3aHHOT'O Ha3HAYEHUSI.

Cormacio nysktry 10.7.4.5.(4) Pernamenta W3 UIT  U300pETCHHUS,
OTHOCSILIETOCS K Croco0y NMpOohMIaKTUKA W/WJIM JIeYeHUsT 3a00JIeBaHUM JIIOJEH WIin
KUBOTHBIX, TPUBOJITCS JAaHHBIC, CBUJCTENBCTBYIOIIME O BIMSHUM croco0a Ha
ATHONATOreHEe3 3a00JeBaHMsS WM HA COCTOSHUE OpraHu3Mma, a sl U300peTeHwus,
OTHOCSIIErocs K croco0y JUArHOCTUKUA COCTOSIHUSI WM 3a00JI€BaHusl, - CBEJEHUS O
CBSI3M C HUMH TUArHOCTUYECKOTO (pakropa. MoryT OBITH Takke MPUBEACHBI APYTHE
JOCTOBEPHBIC JIaHHbIE, IMOJATBEPXKIAIOIINE IMPUTOJHOCTh CIIOCO0a sl JICUEHUs,
npodWIAKTUKA WM JIMaTHOCTUKH YKa3aHHOTO 3a00JIeBaHUS WM COCTOSIHUS
(moy4YeHHbIEe, B YaCTHOCTH, B JKCIIEPUMEHTE Ha aJIeKBATHBIX MOETSX I WHBIM
nytem). [Ipu ncnonb3oBaHMM B cHOCOOE OMONIOTMYECKH aKTUBHOTO BEIIECTBA WM
¢usmueckoro Gaxkropa MPUBOAITCS CBEACHHUS 00 UX 103aX U PEKUMAX.

B cootBerctBum ¢ mynktoMm 10.8.(2) Pernamenta U3 ¢popmyna mzoOperenus
JOKHA OBbITh TOJHOCTBIO OCHOBaHa Ha OINMCaHWHM, T.€. XapaKTepU3yeMoe €ro
M300pETeHrE JIOJDKHO OBITh PACKPBITO B OMHMCAHWU, a ONpenessieMblid (opMyon
n300peTeHust 00beM MPABOBOM OXPaHBI JODKEH ObITh IOJTBEPKICH OMMCAHUEM.

B cootBerctBum ¢ nmynktoM 10.8.(3) Pernamenta 13 ¢gopmyna uzoOperenus
JIOJDKHA BBIpaXaTh CYIIHOCTh W300pETeHHs, T.€. COJIEp>KaThb COBOKYIHOCTb €ro
CYIIECTBEHHBIX MMPHU3HAKOB, JOCTATOYHYIO JUI JOCTHMKEHUS YKa3aHHOTO 3asiBUTEIEM
TEXHUYECKOTO pe3yJIbTaTa.

Cornacno nyHkty 24.5.1.(2) Pernamenta U3 npu ycTaHOBIEHUH BO3MOXXHOCTU
UCTOJIb30BaHUSI  M300peTeHUs] B TNPOMBIIUICHHOCTH, CEJIbCKOM  XO3SICTBE,
3[IPABOOXPAHEHUN W JPYTUX OTpacisX AEATENbHOCTH, MPOBEPSIETCS, yKa3aHO JIU
Ha3HAYCHUE M300pETEeHUs] B OMHCAHUM, COJAEPKAaBILIEMCS B 3asBKe Ha JATy MOAAYH

(ecu Ha ATy Aary 3asBKa cojepxaia (GopMyny U300peTeHHs - TO B ONMCAHUU WU



dopmyne uzobperenusi). Kpome Toro, mpoBepsieTcs, MPUBEIEHBI JTU B YKa3aHHBIX
JOKYMEHTAaX W 4YepTekax, COJAEpKAIIMXCS B 3asBKE HA JaTy IOJAa4YH, CPEACTBA H
METO/Ibl, C TOMOIIIBI0 KOTOPBIX BO3MOKHO OCYIIIECTBIICHHE U300pETEHUS B TOM BUJIE,
KaK OHO OXapaKTEepU30BaHO B KAKIOM M3 IMTyHKTOB (DOPMYJIbI H300pETEHUSI.

[Ipy OTCYTCTBMM TaKMX CBEICHHM B YKa3aHHBIX JIOKyMEHTaX JOIMYCTHMO,
YTOOBl YIOMSIHYTHIE CPEJICTBA M METOJbl ObUIM OMUCAHBI B MCTOYHHUKE, CTaBIIEM
00LIETOCTYIHBIM JI0 AAThl IPUOPHUTETA U300PETEHHUS.

Ecimn 0 BO3MOXHOCTM OCYILIECTBJICHUS W300pPETEHUS W peau3allid UM
YKa3aHHOIO Ha3HAYeHHs MOTYT CBHUJIETENbCTBOBATh JIMIIb 3KCIEPUMEHTAIbHbIE
JAHHBIE, TMIPOBEPSIETCS HAIMYME B ONUCAHUM HW300pETeHHsT MPHUMEPOB €ro
OCYUICCTBJICHUSI C TPUBEJICHUEM COOTBETCTBYIONMX JaHHbIX (myHKT 10.7.4.5
Pernamenra N3), a Takke ycTaHaBIMBAETCS, SIBIAIOTCA JIM MPUBEJICHHBIC TPUMEPHI
JOCTaTOYHBIMHM, YTOOBI BBIBOJ O COOJIOJEHUM YKa3aHHOTO  TpeOOBaHUS
pacIpocTpaHsIca Ha pa3Hble YaCcTHbBIE (POPMBI peann3aliy IPU3HaKa, OXBAaThIBAEMbIE
MOHATUEM, TPUBEICHHBIM 3asIBUTENIEM B (DOpMyIie H300pETEHUSL.

CornmacHo nyHkTy 40 IIpaBun IIIIC B pamkax paccCMOTpEHHsI BO3PAKEHUS
MaTeHTO00IaaTeNb BIPABE XOJATaiiCTBOBaTh C IMPEJICTABIECHUEM MaTepuaioB 00
M3MEHEHUH TPEJI0CTAaBICHHOIO MAaTeHTOM OObeMa MpPaBOBOM OXpaHbl U300pETEHMUS,
IpH YCIIOBUH, YTO 3TO HE MOBJIEYET PaCIIMPEHUs: 00bEMA IPaBOBOI OXPAHBI.

XonaTaiicTBO MOXXET OBbITh IMOJAHO, €CIM HWCIPALIMBAEMbIE H3MEHEHUS
YCTPaHSIOT MPUYHMHBI, KOTOpBIE JOJDKHBI IOBJCYb NPU3HAHUE IPEJOCTABICHUS
PaBOBOM OXpaHBbI pe3yJbTaram MHTEJUIEKTYyaJIbHOM JeSITeIbHOCTH
HEICUCTBUTEIbHBIM JIMOO B Cilydae eciii 0e3 BHECEHHsS] COOTBETCTBYIOLIMX
M3MEHEHUI MperocTaBlieHHe MPaBOBOM OXpaHbl (MATEHT) JOKHO ObITh MPU3HAHO
HEJIEUCTBUTEIBHBIM IMOJTHOCTHIO, @ PU UX BHECEHUU — YACTUYHO.

N300pereHuio 1Mo ocrnapuBaeéMOMYy TMATEHTY MPEIOCTaBlIeHA IPaBOBast
OoXpaHa B 0OBbEME COBOKYNMHOCTH MPHU3HAKOB, COAEPXAIIUXCS B MPUBEICHHOU
BhIIIIE (hOpMYyIIE.

HezaBucumbie myHktol 1, 21, 22 u 23 gopmymsl ocmapuBaeMoro maTteHTa

PACKpBIBAIOT COEAMHEHUS, OMMChIBAEMbIE OOIIMMH CTPYKTYpHbIMU (popmynamu Ib-



i1, Ib-iv, Ib-v u Ib-vi m wux QapmaneBTHUeCKH NpUEMIEMbIE COJIU WU
JNEUTEPUPOBAHHBIE POU3BOIHBIE.

HezaBucumbiii myHKT 26 (opMyJibl OCIIapMBaeMOIro NATEHTAa PAaCKphIBAET
(apMaleBTUYECKYI0 KOMIO3UIMIO JUIA JICUeHHUsS 3a00JIeBaHHM, OMOCPEAYyEMBIX
perysiaropoM TpaHcMeMOpaHHOM mnpoBogumoctu npu Mykosuciunosze (CFTR).
3aBucuMbI€ ITyHKTHI 27-31 pacKppIBalOT KOMIIO3ULMU B COYETAHUM C OJHUM WIA
HECKOJBKMMH HW3BECTHBIMH JIONIOJIHUTEIBbHBIMU TEPANEBTUYECKUMH areHTaMH
moxyisaropamu CFTR.

HeszaBucumbie myHkThl 32 (3aBucuMble TYHKTHI 33-39) u 40 (3aBUCHUMBIC
yHKTHI 41-47) hopMyibl 0OCiapuBaeMOro MaTeHTa PACKPBIBAIOT CIIOCOOBI JIEUEHUS
KACTO3HOro (QubOpo3a y TNalUeHTa, BKIIOYAIOIIUE BBEJCHUE MALUEHTY
3((PEKTUBHOTO KOJIMYECTBA COCIUHEHUS MO JIFOOOMY W3 MYyHKTOB 1-25, ero conu
WIN €r0 AEUTEpUPOBAHHOTO MPOU3BOAHOIO U (papMalleBTUYECKON KOMIIO3ULIMU 110
NYHKTY 26, COOTBETCTBEHHO.

[Ipexne Bcero, cieyeT OTMETUTh, YTO HA MOMEHT MEPBOT0 PACCMOTPEHUS
JAaHHOTO BO3pakeHHs B PocrmareHTe B OMyOJMKOBAHHOM OIUCAaHUM K
ocrnapyuBaeMOMY MATEHTY OTCYTCTBOBaIAa 0OJIbIIAs YACTh CTPAHMII.

B cootBercTBumM ¢ Marepuanamu [14] u [15] HeoOX0oaMMBIC UCTIPABIICHUS B
ONMCaHUE K OCIIApUBAEMOMY IAaTEHTY BHECEHBl. B Hacrosiiee BpeMs IaTEeHT
OMyOJIMKOBaH B MTOJIHOM 0ObEME.

JIoBOJIbI M1, IOJIABILIEr0 BO3PaKEHUE, OCHOBAHBI HA TOM, YTO B OIMCAaHUU
K OCIIApMBAEMOMY IATEHTY OTCYTCTBYIOT JOCTATOYHBIE CBEJACHUS O MOJYyYEHUU
COEIMHEHMUI MO HE3aBUCUMBIM NyHKTaM 1, 21, 22 u 23 gopMyibl ¢ pa3HbIMU IO
XUMUYECKON MPUPOJE paJvKaJIaMH W COOTBECTBEHHO HE IOKa3aHa peanu3anus
YKa3aHHOTO Ha3HAYECHUSI.

B cooTBeTcTBHH € TOBOJAMM JIMLIA, TOAABIIETO BO3PAKEHUE, PEUb UAET HE O
rOMOJIOTaXx  TOJATBEPXKACHHBIX  3HAYEHUHW  paJMKajIOoB, a HMEHHO O
HEMOJATBEPKACHHBIX 3HAYEHUSX pPAJAMKAJIOB Pa3HOM XMMHUYECKOW MPUPOIBI, a

HUMEHHO TakKuX, Kak paavikanabl, YyKazaHHple B Tabmumax  [1]-[7]



(menmoaTBepxkAeHHbIE 3HaueHus konbua C, pamukanoB R1, R2, R3, R4, R u
MIEPEMEHHOI n).

Mexy TeM, clieqyeT KOHCTaTUPOBaTh, YTO B ONMUCAHUHU K OCIIAPUBAEMOMY
IIATEHTY MPEICTABICHO MHOKECTBO CXEM CHHTE3a COCAMHEHMU C MOSCHEHUSAMH U
WJUTFOCTPALUSAMU IIPOLIECCOB UX MOTyUYCHUS.

B cBoio ouepenb, ¢opMmyna HU300peTEHHs] OXBAaTbIBAET OrPOMHOE
KOJINYECTBO COCIMHEHMM, HO HE BCE U3 HUX IOATBEPKIACHBI ONIMCAHUEM.

B cooTBecTBUM € MOJI0KEHUSIMH, PACKPBITHIMU B a03alle MIECTOM MOJITyHKTa
2 mynkta 10.7.4.5 Pernmamera U3, B ciyuae, eciiu M300peTE€HUE OTHOCUTCS K
rpynne (psny) XHMHUYECKMX COEAMHEHUH C YCTAHOBJIEHHOW CTPYKTYpOH,
ONUCHIBAEMBIX OOIIEH CTPYKTYpHOU (OpMYIIOH, MOATBEPHKAAETCS BO3MOXKHOCTD
MOJIyYeHUs] BCEX COEAMHEHUU Tpynmbl (psna) MyTeM MNpUBEAEHUs OOLIEH CXEeMbl
crocoba MOJIy4YeHHs, a TakXke MpHUMepa IOJIyYeHUS KOHKPETHOTO COEIMHEHUS
rpynnsl (psaa), a ecnu rpynmna (psi) BKIIOYAET COCAUHEHHS] C PA3HBIMHU I10
XUMHAYECKOM  MNpUPOAE  paguKalaMd - OPUMEPOB,  JOCTATOYHBIX  JJIA
NOATBEPKACHUS BO3MOXKHOCTH IIOJYYEHUS COEOUHEHUH C O3THUMH Pa3HbIMU
paguKaIamu.

[Tpu 3TOM, KaK yka3aHO B CYJEOHBIX aKTax, B 4YaCTHOCTH B pemeHuu Cyna
[0 MHTEJUIEKTYyalbHbIM IIPaBaM, B COOTBECTBUH CO CBEJACHUSIMH, U3JI0KEHHBIMU B
ucrounukax uH@opmaruu [8], [9]-[10], [11], a Takxke C y4EeTOM OTBETOB
cnenuanucta cyna fkosneBa P.IO., cyneOHas Kosuierust oTMeTusia, 4ToO «IpU
oTBeTe Ha Bompockl cyaa SAxosieB P.JO. ucxomun u3 obmux cooOpakeHU Win
JOITyCKaJl allIPOKCUMAIMIO JaHHBIX O OMOJIOTMYECKONW aKTUBHOCTU COEIMHEHUN C
paJuKaliaMu OJTHOW XMMHUYECKON MPUPOJBI HA CXOXKHUE MO XUMUYECKON CTPYKTYpE
COEAMHEHNs C paJuKalaMd WHOM XUMHUYECKOW INPUPOABI, TOTAA KaK B paMKax
JAHHOTO JieJla YCTaHOBJIEHHUIO TOJUICKUT HaJUYHUe B OINMCAHUU HM300pETEHUs K
OCMApUBAEMOMY NATEHTY KOHKPETHBIX NPUMEPOB TOJYYEHHS MU CBEIECHUU O
OMOJOTNYECKON aKTUBHOCTH B OTHOILLIEHUH rpynn COCMHEHUH,

0XapaKTEPU30BAHHBIX PAaJUKAIAMU Pa3HON XUMHYECKOU IPUPOIBD).



OngHako B ONKHCaHUM K OCIAPUBAEMOMY IMATEHTY, KaK MHHUMYM HE
MIPUBEICHO TPUMEPOB, MOATBEPKIAIOIINX MOJIYyYEHUE COCTUHEHUN C paJuKallaMH,
TakOM XMMHUYECKOW MpUPOJbI, Kak Hampumep mis g kosasna C: C3-Cl4
reTEPOAPUIIBHOE KOJBIIO, B KOTOPOM Jt0Oble M3 OT 1 10 4 KOJIBIIEBBIX aTOMOB
He3aBUCUMO mpencTaBisitor coboit S; C3-Cl4 rerepolukiandecKkoe KOJbllo, B
KOTOPOM JIF0OBI€ U3 OT 1 10 4 HE3aBUCUMO MPEACTABISAIOT COO0H S.

Kpome ToOro, He TOATBEPKEHO TOJYYEHUE COCAMHEHUNW C PAIOM
albTEpHATUBHBIX 3HAaYeHUM paaukana R1 (6osee KOHKpEeTHO OyJeT paccMOTPEHO
Hwke), Hanpumep Takux kak F5S; SiR3; NRR; C1-C6 d¢ropankokcu; C2-C6
ankuawi, (C1-C9 ankunen)-R4, rne no dersipex 3BeHbeB CH2 HeszaBucHMO
3ameHeHbl Ha S, SO, SO2; C3-C10 rerepoapmiibHOE KOJBIIO, B KOTOPOM JIFOOBIE U3
oT 1 10 4 KOJBIIEBBIX aTOMOB HE3aBUCUMO IMpeacTaBisitoT codoit S; C3-CI10
TETEPOIMKINYECKOE KOJIBII0, B KOTOPOM JIt0ObIe U3 OT 1 710 4 KOJBIIEBBIX aTOMOB
He3aBUCUMO TpencTaBisitor coboit S; (C1-C9 ankunen)-R4, rne R4 nmpunumaer
snauenue azun; CF3; CHF2; CCH; C3-C10 rerepoapu’i, B KOTOPOM JHOOBIE U3 OT
1 10 4 KOJBIEBBIX aTOMOB HE3aBUCUMO MPEACTaBISAIOT codoi O, S, mnmu NR; nim
C3-C10 rerepoluKkiIOaIKkui, B KOTOPOM JIt0Obie U3 OT 1 70 4 KOJIBIIEBBIX aTOMOB
HezaBucumo TipeacTaBisioT codoit S, N unmu NR; NRR, NRCOR, CONRR, CN,
rasiored uinu SO2R; (C1-C9ankunen)-R4, rne R4 npunumaer 3nauenne OR wu
CO2R, B koropsix R HezaBucumo npencrasisier coboit OH; CO2H; CO2C1-C6
ankui; C2-C6 ankenwn; C2-C6 anxkunui; C6-C10 apun; C3-C10 rerepoaput win
TETEPOLMKIIOATKIII, B KOTOpPOM JII0Oble M3 OT 1 70 4 KOJNBIEBBHIX aTOMOB
He3aBUCcUMO npecTaBisitoT coooit O, S, N uinu NR; uinu C3-C10 nukinoankut.

Takxe, ¢ y4eTOM BO3MOXKHBIX 3HAUYEHUW PAAUKAIOB M UX COYETAHHHN B
HE3aBUCUMBIX myHKTax 1, 21, 22 wu 23 ¢opmysbl, KOHEYHas CTPYKTypa H
KOH(UTypaIusi COeTMHECHUN MOKET ObITh HACTOJIBKO CIIOKHOW M TPOMO3JIKOM, YTO
MPEANONIOKNATh WM CIIPOTHO3UPOBATh KAKUMH OHOJIOTHYSCKHMMHU CBOWCTBAMHU
OynyT 00J1a/iaTh TaHHBIC COSUHEHMUS, HE TIPEACTABISAETCS] BOZMOXKHBIM.

Hcxons u3 M3I0KEHHOT0, KakK 3TO Takke yka3zaHo B pemieHuun Cyna 1o

HWHTCJJICKTYyaJIbHBIM IIpaBaM, C Y4YC€TOM CBeﬂeHHﬁ, PACKPBITBIX B HCTOYHHUKAX



unpopmaruu [12]-[13], [16]-[18], mposiBieHHE yKa3aHHOTO BUJA AKTHBHOCTH Y
KOHKPETHOTI'O COEJIMHEHHs HAIPSMYI0 3aBHCUT OT €ro XMMHYECKOW CTPYKTYpBI,
KOTOpasi ONpEAEsaeTCa COUETAaHUEM 3HAYCHUN PAJUKAJIOB U 3aMECTUTEINIEH pa3HOU
XUMUYECKON MPUPOJbI, YKa3aHHBIX B HE3aBUCHUMBIX IyHKTax 1, 21, 22 u 23
dbopMynbl OcIapuBaeMoOro MaTeHTa, MOKHO CJeNaThb OJHOBPEMEHHBIA BBIBOJ O
TOM, YTO B ONHCAaHUU H300pPETEHHIl K OCMapUBacMOMY IMATEHTY HE MPHUBEICHBI
MIPUMEPBI MTOIYUEHUS ¥ TTOKA3aTen OMOJIOTMYE€CKON aKTUBHOCTH B OTHOLIEHUH, 110
MEHBIIIEN Mepe, OJHOIO0 COEAUHEHHUs, OTHOCSUIErocsl K rpyINaM COCIWHEHUH C
paauKagaMu pa3sHOM XMMHUYECKON MPUPOJIbI, TAKUM KaK PACKpBITO BBIIIE U HUX
COUETAaHUSAM, BCJIEACTBUE YEro, H300pPETEHHs [0 OCHapUBaEMOMY MaTEHTY,
OCHOBaHHbIE Ha COEJIMHEHUSX, OMNHChIBaeMbIX (opmynamu Mapkyma He
COOTBETCTBYIOT, KaK TPEOOBAHHIO PACKPBITHSI CYITHOCTH U300PETEHUS C TIOJTHOTOM,
JOCTATOYHOM JIJIsl OCYILIECTBICHUS N300pETEHUs CIEIUAIMCTOM B IaHHOH o0iacTu
TeXHUKA (MOANYHKT 2 myHkTa 2 ctarbu 1375 Kopekca), Tak U YCJIOBHIO
MAaTEHTOCIIOCOOHOCTH «IPOMBIIIJIEHHAs MPUMEHUMOCTh» (MyHKT 4 cratbu 1350
Kopekca).

CooTBecTBEHHO (papMalieBTHUECKasi KOMITO3HIIMS IO HE3aBUCUMOMY ITYHKTY
26 popmynsl oOciapuBaeMoro NaTeHTa, JUIsl JIedeHHs! 3a00J1eBaHUM, OMOCPEyEMbIX
peryisTopoM TpaHcMeMOpaHHOW mnpoBogumMocTH Tipu MykoBucumjaosze (CFTR),
conepxaiast 3p(HEeKTUBHOE KOJIMYECTBO COSAUHEHUS 110 OCMIAPUBAEMOMY MaTEHTY,
a TakkKe CrocoObl JieueHus 3aboneBanuii 1o nyHkTam 32 u 40 dopmysbl
OCMapyUBaeMOro TMAaTeHTa, OCHOBAaHHbIE Ha MCIOJb30BAaHUU COCIUHEHUN TIO
OyHKTaM 1-25 uiv KOMIIO3UIIMM MO MYHKTY 26 (OpMyIibl, HE COOTBETCTBYIOT, KaK
TpeOOBaHUIO PACKPBITUS CYIIHOCTH U300PETEHUsI C MOJHOTOM, JOCTaTOYHOM AJis
OCYUIECTBJICHUSI HM300pETeHMs] CHEIUAIMCTOM B JAHHOW 00JIaCTU TEXHUKHU
(moamynktr 2 nyHkra 2 cratem 1375 Kopekca), Tak U YCIOBHIO
MAaTEHTOCTIOCOOHOCTH «IPOMBIIIJIEHHAS MPUMEHUMOCTh» (MyHKT 4 ctathu 1350
Konexca).

[TarenTooOnanarens caeays nonoxeHusM nyHkra 40 IIpasun IIIIC

npeACcTaBUI U3MeHeHHYI ¢opmyny u3ooperenus (M3M1), u3z xoropor ObuH



WCKIIFOYCHBl BCE 3HA4YEHUs paauKalioB, yKa3aHHbie B Tabmmmax [1]-[7],
MIPUBEICHHBIX B BO3PAXKEHUU U €I1I€ HEKOTOPhIC 3HAYCHUSI PAAUKAIOB UCKIIFOYEHBI
10 UHUIIMATUBE CaMOT0 MaTeHTO001a aTesl.

Takum oOpaszoMm, mpeacTaBiIeHHAs W3MEHEHHas GopMmysaa H300pETEHUS
(U3M1) orpanuyeHa u300peT€HUEM [0 HE3aBUCUMOMY MYHKTY 23 (QopMyIibl
nateHTa, OyHKThl 1-22, 24-25 u 32-47  WUCKIIOYEHBl C COOTBETCTBYIOLIEH
KOPPEKTUPOBKON HyMepaIliy OCTABIINXCS MyHKTOB (DOPMYJIBI.

Ananu3 u3meHeHHou popmyiel uzobperenus (MM13M1) nokazan, yTo oHa 1Mo
NpeKHEMY HE MOXXET ObIThb MpU3HAHA COOTBECTBYIOIIEH Kak TpeOOBaHUIO
PacKpbITUSI  CYIIHOCTH  M300peTeHHus C  TOJHOTOM, JOCTATOYHOM  JJis
OCYIIECTBJICHUSI U300pETEHUsI CHEIMAINCTOM B JIAHHOM 00JIaCTU TEXHUKH, TaK U
YCJIOBUIO MATEHTOCIIOCOOHOCTH «IPOMBIIICHHAS! TPUMEHUMOCTbY.

B wactHOCTH, Kak MUHUMYM B U3MEHEHHOU (opmyne M3M1 coxpaneHsl
Takue 3HaueHus paaukaioB koibla B, kak C3-Cl10 rerepoapuibHOE KOJBLO, B
KOTOPOM Kakou-1100 u3 oT 1 10 4 aTOMOB KOJiblla HEOOSI3aT€ILHO MPEJCTABIISIET
coboit O, a Takke TeTePOIUKINYECKOE KOJBII0, B KOTOPOM Kako-nbo u3 oT 1 10
4 aTOMOB KOJIbIIa HEOOsA3aTeNIbHO MpeAcTaBisieT co00il NR 1 HeKoTopble 3HaYeHus
3amectutenaer R1, R2 m R3, cooTBECTBEHHO M BO3MOXKHOCTH HCIIOJIH30BAHUS
COCMHEHUN C TaKUMHM paJuKaJIaMd MO YKa3aHHOMY HA3HAYEHUIO TaKXKe HE
MOATBEPXKACHA B OMMCAHUH.

B cooTrBercTMM ¢ U3NOXKEHHBIM, B HU3MEHEHHOUN ¢dopMmyse H300peTeHus
(MU3M1) BbIsBAEHBI MNPUYMHBI, KOTOpBIE TMOBJIEKYT 3a COOOM TpHU3HAHUE
NpeAOCTaBICHUS  MPABOBOM  OXpaHbl  pe3yJibTaTaM  WHTEJJIEKTyaJbHOU
NEATEeIbHOCTH HETPAaBOMEPHBIM, COOTBETCTBEHHO €€ MOJIHBIM aHaJIu3 MPU JaHHBIX
00CTOSITIBCTBAX HE TpeOyeTCs.

[TarenTooOnanaTens B COOTBECTBUM ¢ TosiokeHUs MU TyHkTa 40 IIpaBun
[I1C BHOBB BOCTIOIB30BAJICS CBOUM MPABOM U MPEJCTABUI U3MEHEHHYIO (POPMYITY
uzooperenust (U3M?2), u3 koTopoit ObUIH JOMOJIHUTEIHHO UCKITFOYEHBI HEKOTOPHIC

3HAYCHUA paIUKaJI0B, BHIPAKCHHBIX B BUAC AJIbTCPHATUBLI.



[lo wmuHenuto mnareHToOONMamaTenss obObeM wu3zo0pereHuss mno KW3M?2
nmoATBepkaeH O6omee 150 mpumepamu omrcaHusl.

JlutioM, TIOAABIIMM BO3pa)kK€HUE, MpeJcTaBieHa (opMyna, MOSCHSAIOIIAS
MO3UIUIO BO3PAXKAIOUIEH CTOPOHBI B OTHOUIEHWM MOJTYYEHHS] ATbTEPHATUBHBIX
3HaueHM pagukana R1.

IIpu sTOoM Ha 3acemaHuu KoJjuleruu, coctosimemcs 17.04.2026, nuiowm,
MOJABIIMM BO3pa)K€HHE, ObLIA O3BYUYEHBI JOBOJIbI, KACAIOIINECS TOTO, B ONMKHCAHUU
K OCIIapuBacMOMY IIaTEHTy HE MPOJAEMOHCTPUPOBAHO TOJYUYEHHUE U HU3YUYCHUE
COEIMHEHNH, UMEIOINX B CBOeH cTpyKType paaukai R1 ¢ 3amecturenem CF3.

B xone paccMmoTrpeHusi, uzydasi JOBOJ JIMIA, MOJABIIETO BO3pa)XXEHUE, O
HaJu4Yue B CTPYKTKpe coenuHeHui 3amectutens CF3, ObLIO BBISBICHO, YTO IO
CYIIECTBY JOBOJ JIMIA, IOJABIIETO BO3PAXKEHHUE, KACACTCS MOIATBEPKICHUS
MOJTy4YEeHUS AIbTEPHATUBHBIX 3HAYEHUM paaukaia R1.

Tax, B o0miet popmysie mo He3aBucuMoMy yHKTy 1 U3M2:

o) (R2)p

Ib-vi

panukan R1 umeer cneayronme aapTepHATUBHBIE 3HAYCHUS:

Ri1 npexncraensger cobom C6  apuiabHOe  kKoJNbuo wmam C5-C6
reTepoapuiibHOE KOJbLO, Iae Jobee M3 oT 1 OO 2 KONbLEBHX AaTOMOB

He3aBMCKUMO NpencraBasaioT cobom N mam NR;

TaKxe coritacHo U3M?2

rne Ri HeobA3aTeNpHO MOoXeT OHTE 3amMeleHa oIHMM uim Bonee (Cl-

CO9ankuneH)-E, rmme mo 1 zBeHbeB CH; He3aBMCUMO =aMeHeHH Ha O wmnMm N-

ankun, v E npencrarjgdgeT coboy H unm CFs.



3nech caenyeT NoJYepKHYTh, YTO KaK CIPABEAJIUBO OTMEUYEHO B CYICOHBIX
aktax Cyla Mo MHTEUICKTyaJbHBIM MpaBaM, pa3HbIC MO XUMHUYECKOW MPHUPOJIE
paaMKaibl, a TAKXKE UX COYETAHUS BHYTPU OJHOW MOJIEKYJIbI MOTYT MPUAABaTh €l
pa3iuyHble OMOJOTHMYECKHE CBOWCTBA, IMOCKOJIBKY OHHU CIIOCOOHBI BIIMATH HA
KOH(MUTYpalio U PU3UKO-XUMUYECKHUE XapaKTEPUCTUKU BCEU MOJIEKYJIBI.

[Ipu >TOM cornacHo yka3aHUSM CYACOHBIX aKTOB, CH3HAUYAJIHHO CIIETYET
MPOBECTU TPYNIHUPOBKY PATUKATIOB MCXOJ U3 UX XUMHUYECKOW MPHUPOJbI, TOCIHE
Yero cieayeT MPOBEPUTh HAIMUKE MMPUMEPOB JJI KaXJA0W U3 TPYII C Pa3HbIMU 10
XUMUYECKOH npupoie paaukaiamu (cMm. ¢.23 nocranosinenus [Ipesnaguyma CUII).

Takum oOpa3zoM, B 3HaUeHHH paaukana R1 npennoxkeHo kKak MUHUMYM [IBE,
pa3Hble 1O XMMHUYECKOW MPHUPOJE, aJbTEPHATHUBBI, KOTOPHIE  CIEKYET
IpyNIMpoBaTh CIEIYIOIIMM 00pa3oM:

- R1 npencransier coboit C6 apuiibHOE KOJBIIO,

HeoOs13aTenbHO 3amernieHHoe ofgHuM win 6osnee (C1-C9ankunen)-E, rne no 1
3BeHbeB CH2 He3zaBucumo 3ameHenbl Ha O win N-ankui, u E npencrasmiser coboit
H nnmu CF3;

- R1 mpexacrasnser codoit C5-C6 rerepoapuiibHOE KOJbLIO, TI€ JII0ObIE U3 OT
1 10 2 KOJBIEBBIX AaTOMOB HE3aBUCUMO MpeACcTaBisiioT cooor N i NR,
HeoOs13aTenbHO 3amernieHHoe ofgHuM win 6osee (Cl1-C9ankunen)-E, rne no 1
3BeHbeB CH2 He3zaBucumo 3ameHenbl Ha O wiu N-ankui, u E npencrasiser coboit
H unmu CF3.

[Ipu >TOM MoOJydYeHHE MEPBOM albTEPHATUBBI MOATBEPKICHO B OMHCAHUU K
ocrapuBaeMOMYy MaTeHTy, B TOM YHCIE, MOJYYEHHEM COCAMHEHUH CIEAYIOIIMNX
CTPYTKYp, B KOTOPBIX Takxke crnopHbli panukan CF3 mpucyTcByeT B CTPYKType

COCIMHEHUN:
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JUist coequHeHul NpUBEACHbl (PU3HKO-XUMHYECKUE XapaKTEPUCTUKH, MPU

ATOM JJisl YaCTH YNOMSIHYTBIX BBIIIE COCIMHEHUN MpuBeaeHbl naHHble IMP (cwm.,

Hanpumep, coenuHeHus 1785,1934 B Tabmume 2), a TakkKe HCCIEIOBaHA HX

OuoJiornyeckasi akTUBHOCTD (CM. uarna3onsbl nokasarenein EC30 B Tabnuiie 3).

Cosmmmesme M+l e P
'H AMP (400 MT'z, IMCO-46) 6 12,45 (c, LD, 8,19-8,11 (s, 2H), 7,81 (, J=8,0 'y 1), 7,63 (x,
—_ ssozol 11 [P78 T 1E), 730 (3, =03 T 2H), 7,22 (s, 1=7,5 T, 2H), 6,69 (, J=8,4 I, 1K), 6,50 (c, H), 2,65-2,56
e ’ 1 (ae, 288, 2,23 (5, 7=8,1 T, 1HD), 1,88 (am, J=13,0, 5.6 T, 1H), 1,60 (=, J=4,6 Ty, 60, 1,43 (7, J=12,0 Ty
1H), 0,38 (3, J=6,2 Ty, 3H).
'H AMP (400 MT'z, TMCO-46) & 12,64 (¢, 1H), 12,56-12,30 far, 1H), 8,28-8,21 (ag, 1), 8,10-8,0 fa,
lo34 ssiso|  1gp |7ED.7.83 (r,1=63 Tu 1K), 7,78 (3, J=8.0 I, 1K), 7,63 (r, J=8,0 Iy, 1K), 743 (3, J=3,1 Tg 1H), 7.28 (2

F=8,0Twm 1H), 645 (1, I=6,7 [, 1H), 2,81-2,65 (s, 1H), 2,25 (g, 1H), 1,00 {2z, }=12.2, 5,5 T, 1H), 1,60 (1,
=36 T, 6H), 145 (1, F=12,2 T, 1H), 0,91 (m, 7=6,2 T, 3H).

B oTHOmIEHNM BTOPON QJIBTEPHATUBBI, COIVIACHO KOTOPOMW, ONPEAECICHHOE B

dopmyne HN3M2 rerepoapuiabHOE KOJBIIO 3aMEIIEHO YKa3aHHBIM 00pa3oM,

HCO6XO)II/IMO OTMCTUTD CICAYIOMICC.

B omnwmcanuu k OCIIapuBACMOMY ITIATCHTY HC IPUBCIACHO IIOJIYUCHHC HHU

OIIHOI'O COCIUMHCHUS, COACPIKAIICTO YKAa3aHHOC BbLIIIC TI'CTCPOAPUIIBHOC KOJIbIO

HeoOs3aTenbHO 3amenieHHoe ojnuuMm win oOonee (Cl1-CY9ankunen)-E, roe mo 1




3BeHbeB CH2 HezaBucumo 3amenensl Ha O unu N-ankui, u E npencraBnser coboi
CF3.

CoenuHeHUA 1740 =n

2416, =Ha

CTPYKTYpP

naTeHToo0a1aTeh He UMEIOT B cBoel cTpykType (parment (C1-C9ankunen)-E,

KOTOPBIC  YKa3bIBACT

rae 10 1 3BenbeB CH2 HeszaBucuMo 3aMeHeHbl Ha O wnu N-ankui, KOTOpBIN

BKJIIOUEH nateHTooOaxarenem B U3M2:
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T.€. HE MOANaal0T MO/ JaHHYI0 U3MEHEHHYI0 Gpopmyiny U3M2.
Coenunenue npumepa 697 ObUIO UCKIIOUEHO U3 00beMa MPUTI3aHUI, OHO
TaK)Ke HE TOJMANaeT MOJ U3MEHEHHYIO0 (OpPMYTy B YAaCTU 3HAUYCHHS] KOHKPETHO
yka3zaHHoro B M3M?2 3amecTurenss NUPUANIBLHOTO KOJbIA B OCHOBE COCIMHEHUS

Ib-vi:
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Kpome TtOro, B coeauHeHuM  CTpPYKTypel 1679, ormeueHHON
nmaTeHToo0aaresieM, OTCYTCTBYeT KOHKPETHO ompeneneHHbii B W3M2

zamectureab CF3.
BwmecTte ¢ TeM, HEOOXOUMO OTMETHUThH, UTO MPEACTABICHHBIC B ONMUCAHUU K

ocCIapuBacMOMy IATCHTY CXCMBI IMOJYYCHUA CO€,Z[PIH€HPIﬁ, C YU4C€TOM CBe,Z[CHI/Iﬁ,



pPackpeIThIX B TmyOnukamuu [19], mpenctaBistoT co0Oi MOCTAaHOBKY 3aadd 10
MOJIyYEHHUIO psfa COEAUMHEHMI, HO HE ee pelieHue, TeM Oojee He MOryT
CBHUJIETEIIbCTBOBATh O TOM, YTO COEIUHEHUS, MOJYYEHHBIE C MOMOLIBIO JAaHHBIX
cxeMm OymyT o0saaTh yKa3aHHBIM HAa3HAUYCHUEM, a UMEHHO OyIyT COCAMHEHUSIMH,
o0NaaronMMy  aKTUBHOCTBIO  MOJYJIATOpA PEryjsiTopa TpaHCMEMOpaHHOU
npoBoguMocTH npu MmykoBucuuose (CFTR).

B cooTBeTrcTMM C W3IIOXKEHHBIM, B W3MEHEHHON Qopmyne H300peTeHHs
(U3M2) BbIsBICHBI MNPUYMHBI, KOTOpPBHIE TMOBIEKYT 3a CcOOOH NpHU3HAHUE
MPEAOCTABJICHUs ~ NPaBOBOM  OXpaHbl  pe3yibTaTaM  HMHTEJUIEKTyaJlbHOU
NEeATEIbHOCTH HEMPAaBOMEPHBIM, ITOCKOJIBKY B OINMCAaHUUW K OCHapUBaEMOMY
NaTEHTy HE MPEACTABJICHBI JIaHHbIE O IMOJYYEHUHM MU HaIMYMe HeoOXOIAUMOMn
OMOJIOTUYECKOM AaKTUBHOCTY Yy YKa3aHHbIX BbIIIE TPyNI MPEIIOKEHHBIX
COCIMHEHU.

[TocranoBnenus Ilpesnanyma Cyna mo umHTEIIeKTyalbHbIM npaBaMm [I11]-
[[14], oTHOCATCA K PACCMOTPEHMUIO HMHBIX CIIOPOB, MO JAHHOMY CIIOPY YYTEHBI
NpeANuCcaHus CyAa, W3JI0KEHHbIe B pelieHnd U noctaHoieHun CUII mo gemy
CUII-177/2024, oTHOCSIIMMCS HENOCPEICTBEHHO K PACCMOTPEHHUIO BO3PAKEHUS
IPOTUB BbIJAYU JAHHOTO MATEHTA.

[Ty6nmukamuss [A] m pemenue Pocmarenta [B] Takke He OTHOCATCA K
JAHHOMY TATEHTY.

Takum oOpa3oMm, COEAMHEHHS MO MYHKTY |, B 4YacTH YKa3aHHBIX BBIIIE
anbTepHATUB, U3MeHEHHOU popmyiibl (M3M2) He COOTBECTBYIOT Kak TPeOOBaHUIO
PacCKpBITHSI  CYLIIHOCTHM  HM300peTeHHs ¢  TMOJHOTOM, JIOCTaTOYHOM s
OCYIIECTBJICHUSI HW300pETCHHs] CHEIUAINCTOM B JIaHHOW OOJacTH TEXHHUKHU
(mopmynkt 2 myHkta 2 crateu 1375 Kopekca), Tak W yCIIOBHUIO
MaTEHTOCTIOCOOHOCTH «IIPOMBINIIEHHAS TMPUMEHUMOCTh» (IMyHKT 4 crathu 1350
Kopekca).

BwmecTe ¢ Tem papmatieBTHUECKass KOMIIO3UIIMS IO HE3aBUMUMOMY ITYHKTY 2
n3MeHeHHo Qopmynbl (MU3M2), nns nedeHus: 3a00yieBaHUM, OMOCPEITYEMBIX

perynaTopoM TpaHcMeMOpaHHON mpoBogumoctu Tipu MmykoBucuuaoze (CFTR),



comepxamiasi 3(QPEKTUBHOE KOJIMYECTBO COCAUHEHUS TO M. 1, WiuM coiu, u
dapmareBTUYECKn TMPUEMIIEMBI HOCHUTEIbh, TAaKXKE HE COOTBETCTBYET, Kak
TPeOOBAHUIO PACKPBITUS CYUTHOCTH M300PETEHHs C MOJIHOTOM, AOCTATOYHOW s
OCYIIIECTBJICHUSI HW300PETCHHsI CHCIUAINCTOM B JA@HHOW OOJacTH TEXHUKHU
(moamynkt 2 nyHkra 2 crateu 1375 Kopekca), Tak U YCIOBUIO
MaTEHTOCIIOCOOHOCTU «IPOMBIIUICHHAs MPUMEHUMOCTb» (IyHKT 4 ctathu 1350
Konekca) B yacTu yka3aHHBIX BBIIIE albTE€PHATUB COCAMHEHUS M0 HE3aBUCUMOMY
MYHKTY 1.

[TarenTooOnagaTenb, NPUHUMABIIMKA aKTUBHOE YyYacTUE€ B 3aceJIaHUU
Kojuteruu, cotosiBmiemcs 21.05.2026, panee, B COOTBECTBUHM C IMOJOKECHHUSIMHU
nyHkTa 40 IIpasun IIIC, qBakpl peaanu30BaBIINK CBOE IPABO MO0 KOPPEKTUPOBKE
dbopMyIibl, B JAHHBIX OOCTOATENIBCTBAX CBOMM MPABOM HE BOCIOJIH30BAJICS.

Crnenyer KOHCTaTUpPOBaTh, YTO B BO3PAXKEHUHM IPUBEICHBI JIOBOJBI,
MO3BOJIAIOIIUE MIPU3HaTh OCHapUBaAEMYIO rpyIILy U300pETEeHHI
HECOOTBETCTBYIONIEH TPEOOBAHUIO PACKPBITUS  CYIIHOCTH H300pETEHUSI C
IIOJTHOTOM, JOCTAaTOYHOM JJISI WX OCYILECTBICHHUS CIELUAIMCTOM B JAaHHOU
00JIaCTH TEXHUKH, a TaKK€ HECOOTBETCTBYIOIIEH YCIOBHIO MAaTEHTOCIOCOOHOCTU
«TIPOMBIIIJIEHHAS IPUMEHUMOCTBY.

YuuThiBasi BBIIIEU3TI0KEHHOE, KOJJIETHSI MPUILIA K BBIBOAY O HAIMYUH

OCHOBAHHWM JIJIsI MPUHATHS POCIIATEHTOM CIIEyIOLIErO PEIICHHUS:

YIAOBJIECTBOPUTH BO3paxkeHue, mnocrynuBmee 14.04.2023, mnareHT
Poccuiickoii  ®epepanum Ha u3o0perenue Ne 2734876 npusHaTh

HeJeHCTBUTEJIbHBIM MOJHOCTBIO.



