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Bbnpocu n otroBopu

OTTernsiHe Ha 3asiB/IeHMETO 3a pa3pellaBaHe 3a ynortpeba
Ha Raxone (idebenone)

Ha 21 mapt 2013 r. Santhera Pharmaceuticals (Deutschland) GmbH oduumnanHo ysegomasa Komuteta
Nno NeKapCTBEHUTE NPOAYKTM 3a XyMaHHa ynotpeba (CHMP), ye xxenae Aa oTTer/M 3asB/IeHUETO CK 3a
paspellaBaHe 3a ynoTpeba Ha Raxone, nokasaH 3a SieyeHne Ha HacneaCTBEHA ONTUYHA HEBPOMaTUS Ha
Jle6ep (LHON).

KakBo npeacrasnssa Raxone?

Raxone e nekapcTBO, KOETO CbAbpXa aKTUBHOTO BellecTBo naebeHoH (idebenone). Tpsbsano e aga ce
npepnara nog ¢opmata Ha Tabnetkm ot 150 mg.

3a KaKBO ce O4YaKBa Aa ce m3nonssBa Raxone?

Ouaksa ce Raxone Aa ce M3rnon3ea 3a snevyeHne Ha LHON — HacneacTeeHo 3a6onisBaHe, KOETO ce
XapakTepusupa C nporpecusHa 3aryba Ha 3peHueTo.

Raxone e onpeaeneH KaTto ,/ieKapCTBO cMpak® (JiekapCTBO, KOETO Ce M3MN0n3Ba Npu peakun 6onectm) Ha
15 deBpyapu 2007 r. 3a neyeHme Ha LHON.

Kak ce ouakBa ga geucrBa Raxone?

AKTUBHOTO BelLecTBO B Raxone, MaebeHoH, eCTBa BbpXYy CTPYKTYPU B KNETKUTE, HapeyeHu
MUTOXOHAPUN, KOUTO MPOM3BEXAAT EHepruaTa, HeobXxoamMMa Ha KNeTkuTe Aa PyHKLUNOHUPaT.
MauneHTnTe, cTpadawm ot LHON, umat MyTauumn (AedekTn) B reHeETUYHUS MaTepuasn B MUTOXOHAPUNTE.
ToBa 03HayaBa, Ye MUTOXOHAPUNTE He DYHKLUMOHUPAT HOpMasHO, 3@ Aa reHepupaT eHeprus, u
Npomn3BeXAaT TOKCMUYHM hopMU Ha Kucnopoaa (CBO60AHU paaMKann), KOUTO YBPEXAAT KETKUTE Ha
OYHUMSA HEpPB, HEO6XOAMMM 3@ 3pEeHNETO. HauMHBT Ha AeicTBME Ha MaebeHoH nNpu LHON He e Hamb/lHO
M3SICHEH, HO Ce cuuMTa, Ye HaMansBa ob6pasyBaHETO Ha CBO6OAHWTE pajMKasau 1 noMara 3a noaobpsiBaHe
Ha NPOM3BOACTBOTO Ha eHeprus, KOETo NPeaoTBpaTABa KNETbYHUTE YBpeXAaHus 1 3arybaTta Ha 3peHue,
HabnogaBaHu npu LHON.
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KakBo e npeacraBuna ¢oupmaTta B nogKpena Ha CBOETO 3asiBJieHue?

Mpean npoBexaaHe Ha Npoy4YBaHUsA NMpu Xopa edekTuTe Ha Raxone ca M3cneABaHW MbPBO BbPXY
eKCrnepuMeHTasHu MOAEeNN.

dunpmaTa NpeacraBs pe3yntaTtute OT e4HO OCHOBHO Npoy4BaHe ¢ Raxone, o6xBalalo 85 nauneHTn c
LHON, 4nnTO CMMNTOMM Ca Ce MOSIBUIM NMpe3 NpeaxoaHUTe NeT roavHu. B npoyyBaHeTo NauneHTuTe
nony4dasaT Raxone naun nnauebo (cnsino neyeHne) B NpoAbiXKeHMe Ha wecT Meceua. OCHOBHaTa Msipka
3a epeKTMBHOCT e NpoMsiHaTa B 3peHMETO C/iel LeCT Mecela Ha JleueHne, u3aMepeHa vypes CcTaH4apTeH
TeCT Ha 3peHuneTo ¢ bykBeHa Tabnuua.

Ha kakbB eTan oT oueHKaTa e 3asiBJIEHMEeTO KbM MOMEHTa Ha OTTernsiHeTo?

OueHkaTta e npuknoumnna n CHMP e gan oTpuuatenHo ctaHosuue. dupmaTta e nonckana
npepasrnexzaHe Ha OTPULLATENIHOTO CTaHOBULLE, HO € oTTernmMna 3asaBfleHneTo Npean HavyanoTo Ha ToBa
npepasrnexgjaHe.

KakBu ca npenopbkute Ha CHMP kbM MOMeHTa?

Bb3 ocHOBa Ha npernena Ha AaHHUTE, KbM MOMEHTa Ha OTTernsHeTo ctaHoBmweTo Ha CHMP e
oTpuuaTesHo, KaTo npenopbyBa Aa 6bae O0TKazaHO pa3pelleHne 3a ynotpeba Ha Raxone 3a fieyeHme Ha
HacneacTeeHa onTu4Ha HesponaTtusa Ha Jlebep (LHON).

KbM MOMeEHTa Ha M34aBaHe Ha oTpuUaTeNnHOTO cTaHoBuule CHMP nspassiBa onaceHue, ye npu
naumeHtTutTe ¢ LHON, 4MMTO CUMMATOMM Ca Ce MOSIBUAM Mpe3 NpeaxoaHUTe NeT roanHu, NpUeMbT Ha
Raxone B NpoAb/KEHME Ha LWeCT Mecela He BoAM A0 3HAaUUTeNIHO NoaobpeHne Ha 3peHMEeTo B
cpaBHeHue ¢ nnauebo (naumMeHTUTE, NpMemalum Raxone, ca B CbCTOSHME Aa pa3rpaHuyaT Tpu 6yKBu
noseye oT 6ykBeHaTa Tabnumua B CpaBHeHMe C naumeHTuTe, npuemMalum nnauebo). CHMP He cunTa Tasu
nossa 3a 3HauyuTesnHa.

Bnocneacreve, Bb3 OCHOBa Ha CbLLOTO Npoy4dBaHe, dupmaTta npeanara ga ce orpaHmym ynortpebara Ha
Raxone npu nauneHTtn ¢ LHON, 4yMnTo cMMnTOMK Ca Ce NosABMAM B npeaxoaHarta roanHa. Tesm naumeHTu
nokassat nogobpeHune ot 17 6ykeu oT bykBeHaTa Tabnnua B cpaBHeHue ¢ nnauebo. CHMP obaue
3ak/lyaBa, Ye HoBaTa NoArpyna nauMeHTn, NpeanoXeHn 3a nevyeHue, He e aobpe npeacraBeHa B
npoyuysaHeTo (28 naumeHTn) N AOCTOBEPHOCTTA Ha pe3ynTaTuTe e noj Bbnpoc. KaTto ce nma npeasma
MankuaT pa3mep Ha Tasu noarpyna, CHMP cuuTa, ye He MOXe Aa Ce U3K/I4YM CMOHTaHHO nogobpeHue.

B ponbnHeHne CHMP cuuta, ye AaHHMTE B NOAKPENa Ha HayMHa Ha AehcTBMe Ha naebeHoH npu LHON
He ca AOCTaTb4HMU.

Mopaan ToBa KbM MOMEHTa Ha OTTernsiHeTo ctaHoBuweTo Ha CHMP e, ye non3uTe oT Raxone He
npesuvLLaBaT pUCKOBETE.

KakBu npuunHM nocouysa cobmpMaTa 3a oTrersisHe Ha 3asiBJieHMeTo?

B nucmoTo, ¢ koeTo chmpMaTa yBeaoMsiBa AreHumsaTa 3a OTTEr/ISTHETO Ha 3asiB/IEHMETO, Ce NocoyBaT
CTpaTernyecku NpUUNHM.

[MMCMOTO OTHOCHO OTTErNsHETO e Ha/IM4YHO TYK.
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KakBu ca nocseacrBmaTa OT OTTEr/ISHETO 3a NauuMeHTuUTe, ydyacTBaliun B
KJINHNYHU NM3NnTBaHuUAa Uam nporpamum € MMnoCobpaHa uen?

(DVIpMaTa yBegomaBa CHMP, e HAMa TeKyLWM KINHUYHUN N3NNUTBaHu4. lNauveHTtnTte, yyactesalum B
nporpaMmm c MUIOCbpAHa ues, MoraT Aa NpoAb/kaT Aa M3non3sBaT Raxone.

AKO y4yacTBaTe B rnporpamMa Cc MUIOCbPAHA LUen N ce HyXaaeTe oT noseye MHCbOpMaLl,VIﬂ 3a BaweTo
ne4vyeHune, CBbpPXXeETe Ce C eKaps, KonTo Bn ro e npeanucan.
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