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OTkKa3 3a u3aaBaHe Ha pa3pelweHune 3a ynotpeba 3a
Sohonos (palovarotene)

OTKas3bT e NOTBbPAEH cnel NpepasrnexaaHeTo

Cnep kaTo npepasrnexaa NbpBOHayasHOTO CU CTaHOBMLLEe, EBponeickaTa areHumsa no nekapcreaTa
noTBbLPAM NMpenopbkaTa 3@ 0TKas 3a M3gaBaHe Ha pa3pelleHue 3a ynotpeba Ha Sohonos — nekapcTso,
npeaHasHa4vyeHo 3a NleyeHme Ha nporpecmBHa ocuduumpala embpoaucnnasmsa (NMNO®). NMNOd e psako
reHeTM4HO 3abonsiBaHe, KOETO NpUYNHABA 0bpalyBaHe Ha AOMbIHUTESIHU KOCTU Ha MecTa M3BbH
ckeneTa (npouec, HapeyeH XeTepoTonHa ocndukaums), HanpMMep B CTaBUTE, MYCKYJINTE, CyXOXUnunsiTa
W Bpb3KWUTE, @ TOBa BOAM A0 NPOrpecMBHO HaMansBaHe Ha MOABMXHOCTTA M APYTU TEXKMW YBPEXAAHUS.

AreHuusiTa nsgaze CTaHOBULLETO CU cnej npepasrnexgaHe Ha 25 man 2023 r. [MbpBOHaYanHoOTO
CTaHoBULWEe Ha AreHuusiTa e usganeHo Ha 26 aHyapu 2023 r. dupMmaTa, KOSTO e nojana 3asiBneHue 3a
n3paBsaHe Ha paspelleHue 3a Sohonos, Ipsen Pharma, e nonckana npepa3srnexaaHe Ha
NbpBOHAYaNHOTO CTaHoBMLWE Ha EMA.

KakBo npeacraBnssa Sohonos 1 3a KakBoO e npeaHa3Ha4yeH Aa ce u3nosssa?

Sohonos e npegHa3sHa4vyeH 3a HaMansiBaHe Ha HeobuyanmHOTO obpa3lyBaHe Ha KOCTU B CTaBuTe,
MYCKYJ/IUTE, CYXOXUIUATa U BPpb3KUTE NpW Bb3pacTHU U Aeua (Ha Bb3pacT Hajg 8 roavHu npy MoMu4eTa
n Hag 10 rognHn npu momyeTa) ¢ NMNO®. Sohonos cbabp)xa aKTMBHOTO BELLECTBO NanoBapoTEH
(palovarotene) n e Tpabsano Aa ce npeanara noj ¢gopmaTta Ha Kancynu, KOUTo Aa ce npuemar npes
ycTaTa BCEKM AEH.

Sohonos e onpegeneH KaTo ,JlIEKapCcTBO cMpak" (yilekapcTBO, M3MOA3BaHO Npu peakn 3abonsaBaHnsa) Ha
19 HoeMmBpu 2014 r. 3a neyeHune Ha MNOD. JonbaHuTenHa nHbopmMmaums 3a onpenenssHeTo Ha
NeKapcTBOTO CMpaK MOXeTe Aa HamepuTe Ha yebcainTta Ha AreHuusaTa:
ema.europa.eu/medicines/human/orphan-designations/eu3-14-1368.

Kak pencrBa Sohonos?

AKTVBHOTO BelecTBo B Sohonos, nasoBapoTeH, NpMHaAiexu KbM Kjlaca neKkapcrea, M3BECTHM KaTo
peTuHonau. ManoBapoTeH ce CBbP3Ba C PeELEnTopa Ha peTMHoeBaTa KucenuHa (rama), KOmTo ce Hamupa
B KJeTKMTE, yuyacTBalumM B o6pa3yBaHeTo Ha KOCTU. KaTo ce cBbp3Ba C TE3UN peLenTopu, JIeKapCcTBOTO
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3ajelcTBa npouecu, Kouto HamanseaT obpasyBaHeTo Ha kKocTu. OyakBa ce ToBa Aa obnekuun
cMMnToMuTEe Ha 3abonsBaHeTo.

KakBo e npeacrasuna pmpmara B noAKpena Ha CBOeTO 3asiBJieHue?

OupmaTa e npeactaBuia pesysiTatm oT e4HO OCHOBHO npoy4BaHe npu 107 Bb3pacTtHu U geua c MNOO.
Bcnukn yyacTHMUM B Npoy4yBaHeTo npueMaT Sohonos, a pe3yntatnTte OT MPpOy4YBAHETO Ca CPABHEHMU C
pe3ynrtatute OT BTOPO npoyuBaHe npu 114 naumeHtn c MNO®, KOUTO He Ca NOJYUYUSIM NleYeHue.

OcHoBHaTa MapkKa 3a e(eKTUBHOCT B OCHOBHOTO NpOy4YBaHe e NpoMsHaTa B KOJIMYECTBOTO Ha
HOBOO6pa3YBaHI/I XETEPOTONMHU OCVICbMKaLLVIVI npun nauneHTuTe.

KakBu ca OCHOBHMTE NPUYMHM 3a OTKa3a 3a M3gqaBaHe Ha pa3pelueHue 3a
ynorpeb6a?

KbM MOMeHTa Ha MbpBOHaYasiHaTa oLueHKa AreHumMsaTa e cyesa, Ye He MoraT Aa Ce HanpaBsT KaTeropmyHu
3aKJIl0YEeHMS OTHOCHO MON3MUTe OT NIEKAPCTBOTO, Tb KaTo 3aK/IKOYEHMETO Ha 3asiBUTENS Ce OCHOBaBa Ha
nocneasall aHanaM3, KOWTO HE € HUTO HAay4HO, HUTO KJ/IMHUYHO O6O0CHOBaH, M HEe ca NoCTUrHaTm
npeaBapuTeNIHO ONpeaesnieHn uenn Ha npoy4yBaHeTo. OCBEH TOBa pe3yntatute OT APYruTe Mpoy4YBaHUsa m
OrpaHUYEHUTE HaJIMYHU ABJFOCPOYHM KIIMHUYHWN AaHHWU He noakpensT edukacHocTTa. Mo oTHOWeHMe Ha
6e3onacHoOCTTa, PUCKBT OT NMpexaeBpeMeHHO 3aTBapsHe Ha ¢dwmsaTta (cMyweHune B obnactra Ha HOBUMSA
pacTeXx Ha KOCTUTE B Kpas Ha AbArnte KOCTW, KOETO MM Bb3NMpa OT HOpPMasHO M3pacTBaHe), KOWTO e
M3BeCTEH PUCK NMPU PETUHOWMAHO JSlIeYeHWe NpM NauneHTU B Mpouec Ha pacTex, He MOoXe Aa ce HaMmasnu B
noaxoasiLia CTeneH C MepKWUTe 3a CBeXJaHe Ha pucka A0 MUHUMMYM, NpeanoxeHun oT dpupmaTa. OcseH
TOoBa AreHumMsiTa CYuTa, Ye HSKOW BBMPOCKM OTHOCHO KAYeCcTBOTO Ha aKTMBHOTO BELLECTBO He ca
pa3peLUeHu.

Te3un onaceHns He ca ce NPOMEHWNN, ciel KaTo ca npepasriefaHn npeaocTaBeHuTe AaHHu, 1 nopaam
TOBa Ce 3aMa3Ba CTaHOBULLETO Ha AreHuusaTa, Ye KauyecTBoTo, 6@30MacHOCTTa 1 edbMKacHOCTTa Ha
Sohonos He ca gokasaHu B AocTaTbyHa cTeneH. MNopaaun ToBa AreHumsaTa cuuTa, Yye nonsute oT Sohonos
He MpeBuLaBaT pUCKOBETe, U NpenopbyBa Aa 6bae 0TKa3aHO paspelleHune 3a ynoTtpeba.

To3u oTKa3s 3acsira Jimu NaLMEeHTUTE, y4dacTBallyM B KJIMHUYHUN U3BNMUTBAHUA UM
nporpamMmm c MunocbpaHa uen?

®dupMaTa e yBegoMuna AreHumsaTa, 4e HSMa NocieACTBUSA 3a NauUeHTUTe, BKIOUYEHU B KJIMHUYHU
M3NUTBAHUS UM B NPOrpaMum ¢ MUIoCbpaHa uen ¢ Sohonos.

AKO yyacTBaTe B KJIMHWUYHO U3NUTBAHE MM B NporpaMa C MUIOCbpAHa Les U ce HyXaaeTe oT noBeye
MHdOpMaLMs 3a BalLETO SleYeHNe, CBbPXETe ce C sleKaps, KOMTo BU o e npeanucan.
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