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M) Check for updates

HoBbi# npenapart npotus CABI

MepuKaHCcKas O6unodapmMaleBTUHeCKas KoOMMaHus

Supernus Pharmaceuticals, cneunanuaupyouiascs
Ha pa3dpaboTKe CpeacTB AN1S feYeHua 3aboneBaHui LEeH-
TpanbHOW HEPBHOM cucTeMbl, 06baABUNA 06 0a06peHUH
YnpaBneHWeM Mo caHUTapHOMY HaA30py 3a KavyecTBOM
nuuLeBbIX NPOAYKTOB 1 MeankameHToB CLUA (FDA) npena-
paTa Qelbree (Kancynbl ¢ NPOSIOHTMPOBAHHbLIM BbICBOBGOXK-
LeHVeM BUNOKCa3unHa) AN nevYeHns cuHagpoma geduunta
BHMMaHUA U runepaktusHoctn (CABI) y metein ot 6 no
17 ner.

Qelbree cTtan nepBbiM npenapatom npoTtus CABI,
0L06GpeHHbIM peryndTopoM 3a nocnegHue 10 neT.
OH He gBANAeTCqd CTUMYNATOPOM, NO3TOMY MUCKAOYaeT
PUCK 3aBUCUMOCTH, B OT/IN4ME OT MHOTUX APYTUX CPEACTB
npotus CABT.

9dpdekTnBHOCTL Qelbree noaTBep)aeHa [AaHHbIMU
yeTblpex KJIMHUYECKUX uccnegosanui Il dasbl, B KOTOPbIX
yvyactBoBanu 6onee 1000 geTen B Bo3pacTe oT 6 fo 17 nerT.
B nexkabpe 2020 r. KOMNaHUA TaKxe o6bsABUAA O MONOXKM-
TeNbHbIX pe3ynbratax uccnegosanus Il dasbl y B3pOCbIX.
«CABI' — ogHa M3 Hanbonee pacnpoCTPaHeHHbIX NPO-
6nem ncmxmyeckoro 3gopoBbsi B CLUA. lMpaBunbHOe neve-
HWe ABNAEeTCA BaXKHbIM ANS AeTeN U NOLPOCTKOB, MOCKONbKY
UMEHHO B 3TOT MEPMUOA KWM3HW 3aKnagblBaloTCH OCHOBbI
4NnS coumannsdaumu. HoBbIv npenapaT He ABASETCH CTUMY-
NATOPOM M YAOOEH B UCMONb30BaHUW», — OTMETWUN AOLEHT
Kadbeapbl ncuxuatpun B MeOWUMHCKOM YHUBeEpcUTeETe
CeBepHOIt 4YacTW wWwTaTa YHuBepcuTeTa wrata Hblo-Mopk
(CupaKy3bl, Hbto-Mopk) 3Hapto Ax. Katnep.
https://www.medscape.com/

FDA opo6puno npenapat Amondys 45 (Ka3umepceH)
npoTuB MmuoaucTpodum liolieHHa

ynpaBneHMe no CaHWTapHOMY HaA30py 3a KayecTBOM
nULLEBbLIX NPOAYKTOB 1 MeankameHToB CLLUA (FDA) opo-
6puno npenapat Amondys 45 (Ka3MMepceH) KoMnaHuu
Sarepta Therapeutics, Inc. gna ne4yeHUs MbILLEYHOW AMUC-
Tpodun [woweHHa (MAL) y naumeHTOB C NOATBEPIKAEH-
HOW MyTauuen reHa DMD, xapaKTepu3yloLwencs nponycKom
3K30Ha 45. OKono 8% nauymeHtoB ¢ M/ nmeloT myTaumto
3TOro TMna.

AreHcTBO 0106pM/I0 Ka3MMEPCEH Ha OCHOBAHWKU [OKa-
3aTeNbCTB YBENWYEHMUA BbIPabOTKM aucTpoduHa — 6en-
Ka, KOTOpbIA MNoMoOraetr COXPaHWTb HEMNOBPEXAEHHbIMU
MblLLEYHbIEe KNEeTKWU, — B CKENETHbIX MbllLaXx, HabsogaeMon
y NauMeHToB, NosyyaBlUMX Tepanuto. ITO NepBoe LeeBoe
nevyeHune, ogobpeHHoe FDA gnd naumeHToB € MyTauUMSMM
JlaHHoro TMna.

KasumepceH — 3T0 Tpetun M-PHK npenapaTt KomnaHum
Sarepta gna nedyenHua M/ ¢ nponycKoM 3K30Ha, 0A0-
6peHHbin B CLUA. Ero exeHenenbHoe MpUMeEHEHWe oLe-
HMBaNWM B ABOMHOM crenom nnaue6o-KoOHTPONMPYyEMOM
uccneagoBaHMM C¢ ydacTreM 43 nauMeHToB, paHAOMMU3NPO-
BaHHbIX B COOTHOWEHUN 2:1. Y 3TUX MalbYMKOB B BO3pacTe
oT 7 ao 20 NeT oTMeYanu reHeTM4EeCKU MOATBEPHKAEHHYIO
MyTauuto reHa DMD. o cpaBHEHUIO C NauMeHTaMu, nony-
YaBWMMK Nnaue6o, ypoBeHb AMCTPOdMHA Yy MONyYaBLIMX

KasumepceH nosbicuics Ha 0,59%. Takum o6pas3om, AoKa-
3aTeNbCTBa MNOJb3bl BCEX TPEX TAPreTHbIX MPenapaToB KOM-
naHun Sarepta ang nedenmna MAL (Exondys 51 (atennup-
ceH), Vyondys 53 (ronoaupceH), a tenepb eue 1 Amondys
45 (KkasumepceH)) cnabble M 6a3MpyloTCa Ha AOCTUXKEHUU
CypporaTHbiX KOHEYHbIX TOYEK, YTO NO3BONSET TONbKO Npea-
NOJIOXKUTb BO3MOXHYIO KJMHMYECKYl nonb3y. [penapar
Mosly4Ynn YCKOPEHHOE 006pPEeHUEe, a OKOHYaHME KWHWYe-
CKMX uccnegoBaHum oxxuagatot B 2024 1.

MA/A — peaKkoe reHeTMyecKkoe 3abosieBaHue, AN KOTo-
pOro xapaKTepHbl Mporpeccupylollee paspylleHne MblLlL,
1 cnabocTb. ATO Hanbonee pacnpPoCTPaHEHHbIN TUMN MbilIEY-
HoW auctpoduun. ML Bbi3biBalOT MyTaumm B rene DMD, npu-
BOASALLME K OTCYTCTBMIO AUCTPODUHA. Y MHOIMX NauMeHTOB
reH AMCTpoduHa COAEPHKUT MYTUPOBABLUME 3K30HbI (KOAM-
pylolme nocnegoBaTeNbHOCTM reHa). 3T MyTauuu npe-
NATCTBYIOT NPOYTEHUIO FTEHA U UCKaXKatoT CUHTE3 AUCTPODHU-
Ha, KOTOPbIN OcTaeTcs GYHKLIMOHANbHbLIM TOIbKO YaCTUYHO.
B HacToslee BpeMsi NPOBOAMTCS HECKOJIbKO NCCNel0BaHMI
npenapaToB aHTUCMbIC/IOBbIX OJIMTOHYKIEOTUI0B — MasblX
MOMIEKY/, HALLENEHHbIX Ha 3TW MyTauuu. HeKoTopble U3 HUX
ye ogobpeHbl B CLLUA, HO Bce elle NpoxoasiT KIMHUYECKue
uccnepoBaHusa B EBpone.

https://www.fda.gov/ https://www.clinvest.ru/

Apanumymao oao06peH Aneg nevyeHus
A3BEHHOro KoJiuTa y aetev Ao 5 nert

ynpaBneHme Nno CaHUTapHOMY HaA30py 3a Ka4vecTBOM
nuweBbIX NPOAYKTOB U MeankameHToB CLUA (FDA) opo-
6puno NnpumMeHeHue npenaparta Xymupa (aganvmyma) npo-
nasoactea AbbVie ang neyeHus 93BEHHOro KofiMTa yme-
PEHHOM WMNW BbIpaXKEHHOW aKTMBHOCTW Yy AeTel A0 5 neT.
AreHTCTBO Bblasnio ofo6peHne Ha ocHoBe Il dasbl nccneno-

BaHus ENVISION |, B KOTOpoe 6binn BKOYEHbI JeTh B BO3-
pacTe 4-17 net. ccnefoBaHue noKasano, 4yTo aganmumymad
LOCTUT COMYTCTBYIOLWMUX MEPBUYHBIX KOHEYHbIX TOYEK KIIMHU-
4YEeCKOM peMnccum No YacTUYHOM WKane Meno Ha 8- Hep,
Wy TaKUX NaLMUEHTOB KJIMHUYECKAsA PEMUCCHUS COXpaHanach
no nosHow WwKane Meno B TedeHue roga (52 Hep).
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