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OTTernsiHe Ha 3asB/IEHUETO 3a pa3pelwlaBaHe 3a ynoTtpeba
Ha Puldysa (idebenone)

Santhera Pharmaceuticals (Deutschland) GmbH oTTernsa ceoeto 3asBneHue 3a pa3pellaBaHe 3a
ynoTtpeba 3a Puldysa 3a neueHne Ha MyckynHa anctpodus Ha Duchenne.

®upmMaTa OTTerns 3asaBieHneTo cu Ha 28 okTomepu 2020 r.

KakBo npeacraBnaBa Puldysa v 3a kakBO e npegHa3HauyeH Aa ce u3nossea?

Puldysa e pa3paboTeH KaTo JIekapCcTBO 3a JleYeHMe Ha BMIOLIABAHE HA AWLWAHETO MpU NaUMEHTHU C
MyCKyfiHa anctpodus Ha Duchenne, KOUTO He NpueMaT KOPTUKOCTEPOUAM.

JlekapCTBOTO CbAbpXa aKTUBHOTO BelwecTBo naebeHoH (idebenone) n e npeaHasHaveHo aa ce
npeanara kato GuUIMMpaHu TabneTkn, KOUTO Aa Ce nNpueMaT npes ycraTa.

PaspaboTeHo e kaTo ,XxnbpmngHo nekapcTeo”. ToBa 03HauyaBa, ye e npegHasHadyeHo Aa 6bae Nofo6HO Ha
~PedepeHTHO fTIekapcTBO", KOETO CbAbpXa CbLLOTO aKTUBHO BELWECTBO N BEYE € pa3peLleHo B
EBponenckusa cbio3. PedpepeHTHOTO NeKapcTBo € Mnesis — nekapcTBo, paspelwieHo B Ntanus 3a
fleyeHne Ha rnaykoma.

Puldysa e onpeneneH kaTo ,/ieKapCTBO cMpak" (JiekapCTBO, KOETO Ce M3MoJi3Ba Npu peakn 6onectun) Ha
20 mapT 2007 r. 3a MycKkynHa auctpodusa Ha Duchenne. [lonbAHUTENHA NHGOPMaLmMs 3a onpeaensHeTo
Ha /IeKapCTBOTO CMPaK MOXETE Aa HaMepuTe TyK.

Kak pencrsa Puldysa?

AKTUBHOTO BellecTBO B Puldysa, naebeHoH, npeacTaBnsiBa aHTMOKCUAAHTHO CPEeACTBO, KOETO AelCTBa
BbpPXY MUTOXOHAPUUTE (CTPYKTYPU BbB BLTPELIHOCTTA Ha KNETKUTE, KOUTO MpousBexaaT eHepruaTa,
HeobxoaMMa 3a PyHKLMOHUPAHE Ha kNeTkuTe). Mpy NauMeHTn C MyckynHa anuctpodus Ha Duchenne
MUTOXOHAPUUTE HE PYHKLMOHUPAT NPaABUIHO M MPoU3BEXAaT TOKCUYHU DOPMU Ha KUCOPOA, KOUTO
yBpexaaT MycKynHuTe knetku. Cumta ce, Yye naebeHoH nomara 3a nogobpsieaHe Ha NPOU3BOACTBOTO Ha
eHeprusi Ypes Bb3CTaHOBsIBaHe Ha (byHKLUMATa Ha MUTOXOHAPUUTE, KaTo MO TO3M HauYuH NpefoTBpaTsBa
KNeTbYHOTO yBpexaaHe U 3arybaTa Ha MycKy/iHa yHKUNS, BKAKOYMUTENHO U HA y4YacTBaLLUTE B
ONLLAHETO MYCKYJIN.
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NaoebeHoH e paspelleH 3a ynotpeba B EC 1 3a leyeHMe Ha KOTHUTUBHU M NOBeAeHYECKU aedbuumnty,
atakcus Ha Friedreich u HacnefncTBeHa onTMYHa HeBponaTusi Ha Leber.

KakBo e npeacrasuna compmarta B noakpena Ha CBOeTO 3asBJieHue?

dupmMaTa NpefocTaBs pe3ysaTaTtv OT TPM OCHOBHM NMpOy4YBaHUs, o6xBallalln NaunMeHTU C MyCKyJIHa
anctpodusa Ha Duchenne, KouTo He ca nekyBaHM C KOpTMKocTepomaun. B aBe npoyuBaHus Puldysa e
CpaBHeH ¢ nnauebo (cnsano nedenme) n edeKTUBHOCTTa € U3MepeHa Ype3 nogobpeHune Ha
6enopapobHaTta dyHKUMS Uan npomsiHa Ha MEM (NMKOB eKCNupaTopeH MOTOK, MoKasaTen 3a AnxaTenHaTa
dyHKUMS) cnel egHa roamMHa neyeHue. B TpeToTo npoyyBaHe naumeHTUTe, NekyBaHu ¢ Puldysa, ca
npocneasisaHn Nno-AvJiro, 3a Aa ce nNpoBepu ganun edekTute BbpXy AULLAHETO Ce 3anas3Bsar.

Ha kakbB eTan OoT oLeHKaTa e 3asABJ/IEHMEeTO KbM MOMEHTa Ha OoTTersisHeTo?

3asaBfieHMeTOo e OTTersieHo, cnes kaTto EBponenckaTta areHUMs No nekapcrTBaTta € oueHmna
nHdopMauusTa, NnpeactaBeHa oT pupmaTa, M € U3roTBuIa BbNpocu KbM pmpmaTa. Cnea KaTo
AreHumnaTa e oueHuna oTroBopuTe Ha pmMpMaTa Ha nocsiegHaTa rpyna BbNpoCcK, BCe oue O0CcTaBaT HAKOM
HepaspeweHn npobnemu.

KakBu ca npenopbkute Ha AreHUMsiTa KbM MOMEHTa Ha OoTTernsiHeTo?

Bb3 ocHOBa Ha nperneaa Ha AaHHUTE U OTroBopuTe Ha dmpMaTa Nno BbMPOCUTE Ha AreHumsiTa, KbM
MOMEHTa Ha OTTErNsiHeTO AreHuusiTa Ma U3BECTHM 3abenexku N uspassisa NpeaBapuTEHOTO
ctaHoBuLle, Ye Puldysa He MOxe na 6bae o40b6peH 3a NedeHne Ha BOLWABAHE Ha AnxaTenHarta
byHKUMSA NpU NaUMEHTU C MyCKYJiHa aucTpodusa Ha Duchenne, KOMTO He M3MoON3BaT KOPTUKOCTEPOUAM.

AreHuusaTa cumTa, 4Ye rnosiesHnTe ed)eKTM BbpXY 6eno,qp06HaTa dJYHKLI,Mﬂ HE Ca nocnegoBaTesiHU B
pasnn4YHNUTE NpoydyBaHNa U HE € ACHO AaJin TE MOraT Aa Ce 3ana3AaAT AbJIT0OCPOYHO.

NMopaan ToBa KbM MOMEHTA Ha OTTer/ISHeTO CTaHOBMLLETO Ha AreHuusTa e, 4ye nonsuTte oT Puldysa He
npesuvlaBaT PUCKOBETE.

KakBu npuunHM nocouBa ¢pupmarta 3a oTTersissiHe Ha 3asiBJieHueTo?

B nucMoTo, c KoeTo dmpMaTa yBeAoMsiBa AreHumsaTa 3a OTTErNIAHETO Ha 3asiBIEHMETO, Ce MOCoYBa, Ye
3asiBJIEHUETO Ce OTTErNa cej NpoTUYaLLo OCHOBHO MpOyYBaHe, KOETO CE € 04YaKBaso Aa NpeaocTaBu
JOMbJIHUTENHM foKa3aTencTBa 3a Puldysa npu MyckynHa auctpodust Ha Duchenne, Tbih kaTo He ca
NoCTUrHaTU HabenasaHuTe Lenu.

KakBu ca nocneacremsATa OT OTTErJISHETO 3a NauveHTUTe, yyacrtBalim B
KJINHNUYHU N3NNTBaHUAa Uan nporpamm ¢ MUIoCbLpaAHa uen?

dupmaTa yBefoMsiBa AreHUMSTa, Ye BCUYKN KIIMHUYHU U3NUTBAHUSA U NMporpaMmu C MUAocbpaHa uen 3a
Puldysa npu MyckynHa auctpodusa Ha Duchenne ca B npouec Ha cnvpaHe. JlekapuTte, ydacTBallm B
KIMHUYHUTE U3NUTBAHMUS, LLE Ce CBbPXAT C NaLUeHTUTe, 3a Aa OpraHM3MpaT MocelleHns 3a
OKOHYaTeNIHO MpocneasBaHe.

AKO y4yacTeBaTe B KJIMHUYHO U3MNUTBAHE UM B NporpaMa C MUIOCbpAHa LUes U ce HyxaaeTe OT noseye
MHqupMaLI,VIFl, roOBOpPETE C Ballnsd nekap, npoepexagaw, KMIMHUYHOTO U3MNMUTBAHE.
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