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1. Beegenue
U5 ¢ KOTHUTUBHBIM PerpeccoM, HapyllleHneM pedn U yTpa-

Myxrononucaxapugos II tuma (MIIC II, cuaApoM  TO#l paHee IPMOOPETEHHBIX HABBIKOB. De3 JieUeHUA TAXKe-
XaHTepa) — TdAKeJoe HacJeAcTBeHHoe JaudocomMuoe Jad opma MIIC II 06bIYHO IIPUBOAUT K PaHHEN CMEpPTH.
3a0ojieBaHUe, CBSA3aHHOE ¢ MyranuamMu B reHe IDS u

NeMUIUTOM HIYDPOHAT-2-CyTb(ATASE, UTO MPHBOAT 2. IMUIEMHUOJIOTUA M PACIPOCTPAHEHHOCTH

K HaKOIUIEHUIO IJIMKO3aMHUHOIVIMKAHOB, IIPEKJIE BCETO MIIC IT
renapaHcyJygbdara U JgepMaTaHCyJdbpaTa, B KJIETKax U MIIC II orHOcuTcA K peskum ophaHHBIM 3aboje-
TKaHAX OpraHu3Ma. BaHuaMm. Yacrora cocrasader 1:140 000 — 1:156 000

3abosieBaHNE XapPaKTEPU3YETCS IIPOTPECCUPYIONIUM  JKUBOPOMKJEHHBIX MAaJbUNKOB. DBOJIE3Hb HIPOABISAETCS
MYJIBTUCUCTEMHBIM TIOpaskeHmeM. lIpm TaKenoir ¢opMe  IPEMMYIIECTBEHHO y JIUI[ MYsKCKOTO II0Jia, a CJIydYau y
npumepHo y 60% manueHTOB pasBUBAeTCA HeWpojereHepa-  JKEHINUH HOCAT MCKJIOUNTEJLHBIA XapakTep.
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Tenernueckas TreTepPOreHHOCTh BBICOKA: OIMCAHO
6osiee 700 maToreHHbIX BapuauToB rema IDS. B P® zato-
JIeBaHUE TIO-IIPEIKHEMY HEPeIKO QUarHOCTUPYETCs IIO3IHO,
a MeIMaHa BPeMEHM OT IEePBBIX CHMIITOMOB [0 FeHeThYe-
CKOI'0 IIOJTBEPIKACHUSA OCTAETCS IJIUTEIBHOMN, UTO YKa3bI-

BaeT Ha HeO6XOI[PIMOCTL 6ostee PaHHEIr'o BBISABJICHUA.

3. Tekyune mogxoasl K Tepanmuu

OCHOBHBIM METOJOM IIATOT€HETUUECKOTO JeUeHUA
MIIC II aBnserca (epMeHTHas 3aMeCTUTeJIbHAs Tepa-
nmusa (P3T) ugypcyasdasoit (IDS). Oma sddexTuBHO
BIUSET Ha COMAaTHYeCKHe IIPOABJIEHUSA 3a00JIeBaHUA,
OJJHAKO He IPOXOAUT Uepe3d reMaTosHIledasndecKUil u
reMaTOPeTUHAJNBHBIH Oaphepbl U He BO3AEHCTBYeT Ha
HellpoJereHepaIuio.

s mpeojosieHUs 9TOr0 OIPAHUYEHUS PacCMaTpU-
BaJINCh MHTPATEKAJbHOE U WHTPaAIEepPeOGPOBEHTPUKYIIAD-
HOe BBeJleHUe, TPAHCILJIAHTAIMA T'eMOIIO9TUYEeCKUX CTBO-
JIOBBIX KJIETOK U reHHas Tepanusa. OZHAKO BCe 3TH IMOJ-
XOIbl UMEIOT CYyIleCTBEHHBLIe OTDAaHNYEHUS, CBA3AHHBIE
C MHBA3WBHOCTHIO, PUCKAMU WUJIU CTamueil pa3paboTKU.

4. IIpeumyniectBa TpaHc()eppPHUHOBHIX
penenTopoB Npu MpUMeHEHUN
nadbuHadycn aabda

IIpuHNIMNMAABFHO HOBBIM ITOAXOAOM K [OCTaBKe
depmenTta B ITHC ABiseTcsa MCIOIb30BAHUE PEIEITOD-
OIIOCPEIOBAHHOTO TPAHCIIMTO3a uepe3 OAUH W3 BUAOB
penentopoB — TpaHcheppuHoBele (TfR1). Iror mexa-
HU3M II03BOJISET IIPEOJ0JIEBATh reMaTodHIeaTnuecKun
0apbep W [OCTABJIATH TEPAIEBTUYECKYIO MOJIEKYJIY B
TKaHU T'OJIOBHOT'O MO3Ta.

ITabunadycn anbda (JR-141) mpencraBiaseT coboit
rubpuaHbIN 0eoK, B KoTopom IDS uesoBeka coemume-
Ha c¢ Fab-dparmenTom aHTHUTesNa K TpaHCHEPPUHOBOMY
penenrtopy. Takoit gusaiin obecrmeunBaeT AOCTaBKY (dep-
meHTa B IIHC u co3maer npeANOCHIIKY JIA BO3AEHCTBUSA
He TOJBKO Ha COMaTHUYeCKUe, HO U Ha HEeBPOJIOTUYECKUE
mposBaenusa MIIC II.

5. HeBpoJsiornueckasi CMMIITOMaTHKA
¥ TUATHOCTHKA

IIpu ramxenoit popme MIIC II HelipomereHepamusa
MIPOABJSAETCS KOTHUTUBHBIM M DPEUYEBBIM pPErpeccoM,
TIOBEJEHYECKUMU HAPYIIeHUAMU, YTPATOH [IBUTATEJIb-
HBIX HABBIKOB, SIMJIENTUUYECKUMU IPUCTYIaMU, THUIPO-
medanueil 1 HEMPOCEHCOPHOUN TYTrOyXOCTHIO.

IIJ1a OIeHKY HEBPOJIOTHYECKOTO MOPAKEHUA BaKHBI
OroMapKepsl, IPeXKae BCEro remapaHcyabdar B CIUHHO-
MO3TOBOI KHUAKOCTH, a Takske MPT rosmoBHOro mosra,
HeHPOIICUXOJOTUUECKOe TecTupoBaHme, IO u apyrue
meTonbl. PaHHWI CKPUHUHT ¥ CBOEBPEMEHHad [Aua-
THOCTMKA WMMEIOT KPUTHYECKOe 3HAUeHUe, ITOCKOJBKY
UMEHHO OHU OIIPEJEJAIT BO3MOYKHOCTh PAHHETO Hadasaa
Tepanuu, Bauaiomein Ha [THC.

6. IIponuxHoBenue nmaduHadycn aabpa uepes
reMaToOpeTUuHAJBHBIH 0apbep

PernHonmatua B OOJBIINHCTBE CJIYyY4aeB SABJIAETCA
ogHUM u3 yacThIx mposaBieHmit MIIC II um mpuBomuT
K IIPOTPECCUPYIONIeMYy HapyIIeHUIO0 (DYHKIHMOHAJIBHOI'O
3peHusd, B T.4. OCTPOTHI 3peHUA. 'eMaTopeTUHATbHBIN

Oapbep, Kak M reMaTosHIe(aandecKuii, orpaHuUYNBaeT
nmeiicrBue Tpaguiuonuoit ®3T.

C yueroM MOpGHODU3MOTIOTUUECKOTO CTPOEHUS CET-
YaTKU U COCYAUCTOI O0OJIOUKU TJia3a IIPeAIojaraercs,
uyro Ojaromaps ogHomy u3 BumoB perentopoB (TfR1)
nabuHadycn aabda CIOCcOOeH IPOHUKATH Uepes3 reMa-
TOPETUHAJbHBINT 0apbep. ITO OBLIO IPOAEMOHCTPHUPO-
BaHO COTPYNHUKAMU HAyYHO-KCCJIENOBATEIbCKOTO OTHe-
na «IxeiiCuAp Papmacwioturainc» (Kobe 651-2241,
fnoHusA) B XOome SKCIEpUMEHTa HA MBIINIMHON MoOJe-
au (14 wucneityembrx) (https://doi.org/10.1021/acs.
molpharmaceut.3¢00736). Knuanueckux HaGI0OZATEIb-
HBIX WCCJIEIOBAHUN Ha UEJIOBEKE O HACTOSAIIEr0 BpeMe-
HU He IIPOBOAMJIOCH. [[aHHOE mccIeoBaHWE II03BOJIAET
BBIABUHYTH MPEAIIOJOKeHUe, 4To mabuuadycr aabda
MOXKeT OKa3bIBaTh TepaleBTUYecKuil adhdeKT Ha ceTyar-
Ky, IIpeojoJieBas reMaTOPeTHWHAJbHBLIN 0apbep, W yKa-
3bIBAET Ha HEOOXOQUMOCTDL HCCJIENOBAHUA IIOKA3aTesen
3puTebHON cucteMbl y marmueHToB ¢ MIIC II.

YuursiBasa BhHIIIECKasaHHOE, COBET HKCIEPTOB PEKO-
MEHIYeT BKJIIOYUTH O(PTaIbMOJIOTHYECKOEe 00caesoBa-
HUEe, B T.4. djeKTpoperuHorpaduio (OPI') u ontuuecKkyio
KorepenTHyo Tomorpaduio (OKT) ceruaTtku, ¢ yueTrom
KOMILJIaeHTHOCTH W Boadpacta mamuenTta ¢ MIIC II.

7. KnuHuuecKkue ucciaeI0BaHUS
nadbuHadycn aansda

WUccnemosanua ¢as I/1I, II/III u II mokasasu, uTo
nabuHadycn anbha IPUBOAUT K YCTONYNBOMY CHUIKEHUIO
remapaHcyabdaTa B CIMHHOMO3T0BOI Kugkoctu (CMIK),
a TaksKe K YJIYUIIeHUIO WK CTAa0MIN3anuyu HeMPOKOrHU-
TUBHBIX [IOKa3aTeJiell y 3HAYNUTEJHbHON YacTy MaI[UeHTOB.

IIpoduis Ges3omacHOCTH Iperapara ocTaeTcs 6Jaro-
npusTHbiM. HeskenaTeabHble sBJIEHUs, KaK IIPaBUJIO,
OBLIM JIETKUMU WJIA YMEPEeHHBIMH, TPAH3UTOPHBIMU U
He TpPeboBaJIU OTMEHBI Tepanuu. J[0JrocpoUHbIe JaHHBIE
MOATBEPIKAAIOT YCTONUMBYIO TEPEHOCHMOCTD IIperapara.

8. Kaununueckuii ciydaii

HaoGiiogenne OpaTheB ¢ UIASHTUYHON MyTaliueit
MoKasaJjio, YTO paHHee HAYAJO Tepanuud MMeeT IPUHIIU-
nuajbHOE 3HaueHUe. ¥ pebeHKa, KOTopoMy mabmHadycn
anbha ObLT HasHaAUeH B pPaHHEM BO3pacTe, HENPOKOT-
HATUBHOE pPas3BUTHE NPUOJM3UIOCH K HOpMe, TOraa
Kak mpu 0oJjiee MO3JHEM CTapTe W MPUMEHEHUU TOJBKO
TpagunmonHoit @3T coxpaHAsach MPOrpeccusi HEBPOJIO-
TUUYeCKUX HapYIIeHUH.

ATOT cJyydyall HaTrJIAIHO IIOATBEPIKIAET BarKHOCTD
MpeHaTaJlbHONH AUATHOCTUKU, HEOHATAJbHOTO CKPUHUH-
ra m KakK MOKHO 0oJjiee paHHEro Hayvajla Tepaluu, CIO-
cobHoit BoazeiictBoBaTh Ha ITHC.

9. Huma npumeneHus nadéunadycn aabda

Hawubosnee 1menmecoo6pasHO paccMaTpuBaTh IabMHA-
¢Qycn anbda y caegyOINX IPYyNN MaleHTOB:

e netTu ¢ Helipomatuueckoit dopmoit MIIC II, oco-
OeHHO IJIA JeTeil MJIAAIero BospacTta (C POKIEHU);

e IMAIIMEHTHI C BEPUMPUIIMPOBAHHON HeWpomaTude-
ckoit ¢popmoit MIIC II aro6oro Bo3pacra;

e ManueHThl ¢ peruHomatueir Beaenctsue MIIC II;

e IaIMeHThl ¢ BRICOKMM YPOBHEM remapaHcyJibdara
B CMK (>4000 ur/mi);



e IMAIMEHTHI, IepeBoAuMble ¢ Tpagunuouuoir 3T
0 MEIUIIMHCKUM MOKa3aHUSAM, B T.U. IIPU IIPU3HAKAX
IIPOrPECCUPOBAHUSA HEBPOJOTMYECKON CUMITOMATUKU.

IIpenapar Hambosee 3HAUMM y HAIMEHTOB, KOTO-
PBIM TpebyeTcsa OJHOBPEMEHHOE BO3AEHCTBIE Ha COMATH-
YeCcKUe U HEBPOJOTHUUECKNE IMPOABICHUA 3a00I€BaAHUA.

10. BeiBogsl

ITabumadycn anbda mpeacTaBasieT COO0M HOBBIM
aran B tepanuu MIIC II. 9To onuH 13 MepBBIX IIpemnapa-
ToB @3T, crocoOHBIT OJHOBPEMEHHO BO3/eiiCTBOBATH HA
coMaTuUYecKue U HEBPOJIOTHYECKUE MIPOABJIEHUA 3a00JIe-
BaHUA OJarofaps IPOHUKHOBEHUWIO Uepe3 TIeMaTodHIIe-
danuuecKkuit 6apnep.

KnuuauuecKkve naHHBIE TOATBEPIKIAIOT CHUMKEHUE
remapancyabdara B CMiK, HeipOKOTHUTUBHYIO a(dek-
TUBHOCTbL W OJATONPUATHBIA NIPOGUJL 0e30MacHOCTHU.
WccnenoBaHusa Ha XUBOTHOM MOJENIUN IIOKa3aJU IIOTEH-
MUaabHOEe IIOJIOKUTEJIbHOE BJINAHUE Ha IOPaKeHHYIO
ceruatky Beaenctsue MIIC II, uro ykaswiBaeT Ha BO3-
MOYKHOCTH IIPEOJOJIEHUS TIeMaTOPeTUHAJBHOrO Oapbepa
IaHHBIM IIpemapaToM y Mblineii. Haubosplryo mosas3y
penapar IIpeJicTaBjseT IPU PAaHHEeM Ha3HAUEHUU JeTAM
¢ Heliponatuueckoit dopmoit MIIC II.

PexomMeHganmu coBeTa 9KCIEPTOB

1. TIlomxoxwr Tepamuu MIIC moKHBI OBITH IEPCO-
HAJU3UPOBAHBI B 3aBUCUMOCTH OT I'eHETUUYECKUX Bapu-
aHTOB MYTaIlMi M KJIMHUYECKUX OCOOEHHOCTEH TeueHUs
3a0oJyieBaHUAA.

2. PaccmarpuBarh mabumHadyco aabda KaK OTHY
U3 OIIUI Tepaluy MePBOIl JUHUU y MAIUEeHTOB C HEeHpo-
natuueckoit dopmoit MIIC II, ocobeHHO y meTeil muaf-
mero Bodpacta (¢ poKIeHu:d);

3. BuenpaTh OIpeHATAJBHYIO AUATHOCTUKY W HEO-
HataabHbIH ckpuHuHT MIIC II nia obecrieueHMsa MaKcu-
MaJIbHO PaHHETO Hayvajia Tepaluu;

4. BxJOUYUTH OIpefiesieHWEe KOHIEHTPAIIUM Tella-
paHcyJsb(dara u gepMaraHcyiabdaTa B MOUe B CTaHAAPT-
HBIM IPOTOKOJI AMATHOCTUKU M MOHUTOPUHTAa 3PHEeKTUB-
HOCTHU TpoBoamMOi Tepanuu nanueaToB ¢ MIIC II 1 pas
B 6 mecsales;

5. IIpoBomuTh odTanbMosOTHUECKOe O0O0CJIeLOBA-
Hue (BkJaouasa IPT u OKT ceruarku) manuenram ¢ MIIC
II ¢ yueToM KOMILTA€HTHOCTY ¥ BO3pacTa IMallueHTa AJIsa
CBOEBPEMEHHOTO BBLIABJIEHUS PETHHOIIATHIU;

6. PaccmarpuBaTh HaIMume PETUHOUATUU BCJIE-
creue MIIC Il Kak momoyiHUTEIbHOE IOKa3aHue K Ha3Ha-
yeHNIO mabuHadycn anbda;

7. O06ecmeynTh MYJIbTHUIUCIUILINHAPHOE BeJeHUE
nanuenToB ¢ MIIC II ¢ ywyacTuem Bpaua-TeHETHKA,
nexvarpa,
IIyJIbMOHOJIOTA.

Ha nposeedennom Coseeme 3xcnepmoé pe3onio-
yuro 0dobpunu: Cepzeii Heanosuuw Kyuyee, Anexcanop

HEBPOJIOTa, O(MPTAJbMOJIOTA, KapAMOJOTa U

I'puzopvesuy  Pymanuyes, Examepuna IOpvesna
3axaposa, Hamo [Jaucymbeposna Bawarxmadse,
Ceemaana Bumaavesna Muxaiinoea, Buxmopusa

IOpvesna Boiinosa, Bumaauii Buxmoposuuw Kadviwues,
Kpucmuna Koncmanmunosua Illegep,
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* 3aperncrtpupoBaHHoOe NokasaHue — Tepanus
Muoauctpoduu [ioweHHa npy NoaTBEpP>XXAEHHOM
MyTauuu, nogpatoLienca nponycky 53-ro sksona'

* CnocobcTBYyeT yBeIMYeHUto aKcnpeccum auctTpoduHa?

1. ObLuas xapakTepucTuka nekapcTBeHHoro npenapata Buntenco® (MHH suntonapcen) PY JIM-N2(006482)-(PI-RU) ot 07.08.2024.

2. Clemens P.R., Rao V. K., Connolly A. M. et al. Safety, Tolerability, and Efficacy of Viltolarsen in Boys With Duchenne Muscular Dystrophy
Amenable to Exon 53 Skipping: A Phase 2 Randomized Clinical Trial.; JAMA Neurol. — 2020. — T. 77. — N2 8. — P. 982-991. // Knemetc 1.P
1 ap. BesonacHocTb, MePeHOCUMOCTb 1 3GPEKTUBHOCTL BUNTONAPCEHA Y MANIbYMKOB C MbILLIEYHON AncTpoduen [ioweHHa, noaaaoLencs
nponycky 53 3k30Ha: PaHAOMU3MPOBAHHOE KIMHUYECKOe nccnefosarune 2-i dpassl; XypHan AmepukaHckon MegvumHckon Accoumaumm
Hesponorumn. — 2020. - T. 77. - N2 8. — C. 982-991.

Mpenapat Buntenco®: kpaTkas MHpOPMAaLWs Mo MEAULIMHCKOMY NpUMeHeHuUto (MHbopmaLys Ans cneumanictos). OXANYCTA, O3HAKOMBTECH C OBLLIEV
XAPAKTEPUCTWVKOW JIEKAPCTBEHHOIO MPEMAPATA MEPE[ HA3HAYEHVEM. Buntenco® (MHH euntonapcen), 50 Mr/mn, 5 Mn1, pacTeop ans nHbysmn.
PeructpauuonHsiit Homep: J11-N2 (006482)-(P-RU) ot 07.08.2024. ®apmakoTepaneBTuyeckas rpynna: [lpyrvie cpeacTsa ans neverns 3abonesaHmnii KoCTHO-
mbiweyHoun cuctemsl. Kog ATX MO9AX12. MokasaHus kK npumeHeHuto: Buntenco® nokasaH AJis Ne4eHns MbllueyHon anctpodum [iolweHHa y naumeHToB ¢ Nof-
TBEPXAEHHON MyTauuen reHa DMD, y KOTOpbIX FeHeTHYeCcKoe TECTUPOBaHWE NOATBEPANIO HANMYME MyTaLUW reHa ANCTPOGUHA, MOAAAIOLLENCH KOPPEKLMM
nyTem nponycka 53 3k30Ha, C MOMeHTa NoCTaHOBKM AnarHo3a. MpoTuBonokasaHus: [MNepyyBCTBUTENBHOCTb K BUITOMAPCEHY UM K IIOOOMY 13 BCnoMora-
TesbHbIX BelecTs. Ocobble ykasanus: [letv. Mpenapat Buntenco® nokasaH gns neveruns ML, Bknioyas nauMeHToB AeTCKOro Bo3pacTa. [IpuMeHeHre y naum-
€HTOB, KOTOPbIM MPOBOAMUTCSH MOCTOSIHHAN UCKYCCTBEHHas BeHTUNALMUS nerkux (VIBJ1). DddekTuBHOCTL 1 6e30MacHOCTL NEYEHNS Y NALMEHTOB Ha MOCTOSHHOW
VIBJ1 vy nauveHTos ¢ no3aHen HeambynatopHow cTaauei 3abonesaHns He ycTaHoBAEHb!. [auneHTbl [OMKHbLI HAXOAUTHCS NOA TLATENbHbIM HabNoAeHEM
Bpava. Mpw otcyTcTBuUM 3ddekTa NpUMeHeHne npenapaTa AoXHO bbiTb NpekpatleHo. Mprmerenne y xeHwmH. Knunnyeckue nensitanns (KW) y xeHwmH
He nposoaunvuce. Mepenosnposka: Ciyyaes nepefo3MpOBKM aHTUCMbICTIOBBIMU OJIMIOHYKJIEOTUAAMM He onncaHo. CUMNTOMbI MEPEAO3NPOBKM HE N3BECTHbI.
YuuTbiBas aKCKPELMIO BUATONAapPCEeHa NOYKaMK, B Cllydae Nepefo3npoBKy MOXET ObiTb NpuMeHeH GopcupoBaHHbIi Anypes nav guanus. Bsaumopeincrtene
C APYrMMu N1eKapCTBEHHbIMU cpeAcTBaMmu: Ha OCHOBaHMM faHHbIX, MOMYYEHHbIX in Vitro, ycTaHOBEHO, 4TO Buntenco® nmeer HW3KMI NOTeHUWan nekap-
cTBeHHOro B3aumopenctans. Cpok U ycnosusi xpaHeHus: 3 roga. XpaHuTe npu Temnepatype 2-8 °C. He 3amopaxuBaTs.

Bnageneuy perucrpaumoHHoro ygocrosepenus/ O HeXxenaTesibHbIX ABNEHUAX [JononuutenbHas
OpraHu3zauus, NpPUHUMAIOLLAs NPeTeH3nn oT noTpebuteneir: coobuwaitte B AO «P-Dapm»: MeauumHcKas nHdopmaums
AO «P-®apm». Poccus 123154, r. Mocksa, yn. bepsapwHa, 4. 19, kopn. 1 Ten.: +7 (495) 956-79-37 npepocraenseTcs

Ten.: +7 (495) 956-79-37, bakc +7 (495) 956-79-38 dbakc: +7 (495) 956-79-38 no 3anpocy:

E-mail: info@rpharm.ru E-mail: safety@rpharm.ru E-mail: medinfo@rpharm.ru Peknama
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