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Bbnpocu n otrosopu

OTKa3 3a u3gaBaHe Ha pa3peleHne 3a yr|0Tpe6a Ha
Kynamro (MnnoMmepceH)
PesynTaT OoT npepasrnexzaaHe

Ha 13 pekemBpu 2012 r. KOMUTETBLT NO NIeKapCTBEHUTE NPOAYKTU 3a XyMaHHa ynotpeba (CHMP)
npveMa oTpumuaTesHO CTaHOBMLLE, NPEnopbYBaLLo 0TKa3 Ha pa3pelleHue 3a ynoTtpeba 3a
neKapcTBeHus NpoAykT Kynamro, npeAHa3HayeH 3a eyeHne Ha naumeHTn ¢ onpeaeneHn opMn Ha
damunHa xunepxonecreponemms. dupmarta, nogana 3asiBfieHne 3a paspelwleHne, e Genzyme Europe
B.V.

3asBUTENAT U3WCKBa NpepasrfiexaaHe Ha cTaHoBuweTo. Cnes pasrnexaaHe Ha OCHOBaHMUsTa 3a TOBa
nckaHe CHMP npepa3srnexga nbpBoHayasHOTO CTaHoBMLE U Ha 21 MapT 2013 r. NnoTBbPXAaBa 0TKa3a
3a u3gaBaHe Ha pa3pelleHue 3a ynoTtpeba.

KakBo npeacrasnsasa Kynamro?

Kynamro e fiekapCcTBO, KOETO CbAbpXKa aKTMBHOTO BeLLecTBO MunomepceH (mipomersen). Tpsibsano e
Aa ce npegnara nog dopMaTta Ha MHXXEKLNMOHEH pa3TBOP 3a MOAKOXHO MPUIOXKEHUE.

3a KaKBO ce e o4YyakBaJio fa ce u3dnosnssa Kynamro?

OuakBano ce e Kynamro Aa ce n3nosi3aBa 3a J1le4eHne Ha NaunmeHTu C HacieaAcTBeHo 3a6OJ'IF|BaHe, KOETO
BOAN OO BUCOKM HMUBA Ha XONECTEPOZ B KPbBTAa, Hape4eHo cbanmHa xmnepxonecreponemMuma.
MbpBOHayYanHoO ce e o4akBaso a ce M3rnosi3Ba 3a JIeYeHue Ha ABe TACHO CBbp3aHu CbOpMVI Ha 6bonectTa,
HapeyeHun ,,TeXXKa XeTepo3nrotHa“ n ,,XoMo3mroTHa* anMMJ'IHa Xxunepxonecreposiemums. o BpeMe Ha
oueHkaTa Ha Kynamro, NOKa3aHWEeTOo € orpaHnyeHo camo Ao HaM-TeXKO 3acerHaTtuTe naumMeHTn c
XOMO3UTIOTHa U KOM6MHMpaHa XEeTepPO3nUroTHa cbanmHa xmnepxonecreposnemMums.

OuakBa ce fa ce U3non3Ba 3aefHo C APYru MOHMXKaBalwmM XonecTeposa eKapcrsa u AneTa ¢ HUCKO
CbAbp>XaHWe Ha Ma3HUHN.
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Kak ce ouakBa ga geucrBa Kynamro?

AKTMBHOTO BelecTBO B Kynamro, MUMNOMEpPCEeH, e ,,aHTUCEHC ONIMIOHYKNE0TUA", MHOIO KbC PparMeHT oT
OHK, npeagHasHa4yeH ga 6/10kMpa Npon3BOACTBOTO Ha NPOTENH, HApPeYeH anonunonpoTenH b, upes
CBbp3BaHe C reHeTUYHUS MaTepman Ha KJIeTKUTe, OTFTOBOPHM 3@ HErOBOTO NMPOM3BOACTBO.
AnonunonpoTenH b e 0OCHOBHMAT KOMMOHEHT Ha XofecTtepona B ,JIMMONPOTEUHUTE C HUCKA NABTHOCT
(LDL), no-u3BecTeH KaTo ,,JIoW X0secTepon”, u Ha ABa TSACHO CBbpP3aHM BMAA XOSIeCTePOs, HapeyeHu
XONecTepon B ,JIMNONPOTENHU C MeXAMHHA NabTHOCT (IDL) 1 B ,,IMNONPOTEMHMN C MHOIO HUCKA
nnbTHOCT* (VLDL). MauneHTn ¢ XoMo3MroTHa aMuiiHa XMNepxosieCTePosIEMUS MMaT BUCOKN HMBA Ha
Te3n BUAOBE X0NeCcTepos B KpbBTa, KOETO yYBe/iMyaBa pMcka OT KopoHapHa 60n1ecT Ha cbpueTo
(cbpaeyHo 3abonsiBaHe, NPUYMHEHO OT 3anyLlBaHE HA KPbBOHOCHUTE CbAOBE, KOUTO CHabasaBar
cbpAedHusa myckyn). Kato 610kmMpa npoMsBOACTBOTO Ha anonunonpoTenH b, Kynamro ce e ovakBasno aa
HaManu HMBaTa Ha Te3M BUAOBE SINMOMNPOTENHU B KPbBTA Ha NauMEHTUTE.

KakBo e npeacrasuna compmarta B noaKkpena Ha CBOeTO 3asBJieHue?

Mpeaun npoBexaaHe Ha Npoy4YBaHWs Npu xopa edekTute Ha Kynamro ca uscneaBaHu nbpBo BbpXY
eKCrepuMeHTanHu Mogenu.

dupmMaTta NpeacTaBs pes3ynTaTuTe OT ABE OCHOBHM Mpoy4YBaHus. EAHOTO BK/IoUBa 51 naumeHTu C
XOMO3UroTHa haMuiHa XMNEPXOJIECTEPOSIEMUSA, @ APYTrOTO — 58 MaLMeHTH C TEXKa XeTEePO3UroTHa
bammnHa xunepxonecteponemus. MpoyyBaHusaTa cpaBHsABaT edekTute Ha Kynamro c nnaue6o, korato
ce no6aBsi KbM JleYeHMe C APYrM NOHMXKaBaLLM XofiecTeposia iekapcTBa U AMeTa C HUCKO CbAobpXKaHue
Ha Ma3HWHK, 32 Nepuos Ha nedeHune oT 26 ceammnumn. OCHoBHATa MsipKa 3a ePeKTUBHOCT e
HaManaBaHETO Ha HMBaTa LDL-xonectepona Ha NauueHTuTe.

KakBu ca ocHoBHuTe onaceHuusa Ha CHMP, nposenu ao orkasa??

Mpe3 aekemBpu 2012 r. CHMP e 3arpuxeH, 4e ronsiMa 4acT OT NauueHTUTe ca Crpenn NpueMa Ha
NeKapcTBOTO B paMKUTE Ha ABe rogMHW, 4OPU U NpU orpaHnyeHaTa rpyna oT nauueHTU C XOMO3UIroTHa
damMuHa XxunepxonecreposieMms, rMMaBHO NOPaaUN HeXenaHW NeKapcTBeHU peakuun. ToBa ce cumTa 3a
BaXXHO OorpaHnyeHue, 3awoto Kynamro e npeaHa3HadeH 3a npoab/kuTenHo nedeHune. CHMP e
3arpueH Cbllo Taka OT MNOTEHUMANHUTE AbATOCPOYHM NOCNEeAMUN Ha pe3yTaTuTe OT YepHOApPObHUTE
n3cneaBaHus, KOUTO NoKasBaT HaTpynBaHeE HA MasHMHU B KJIETKUTE Ha YepHus Apob 1 NoBULLEHN HMBA
Ha eH3MMK, un He e ybepeH, ye pmpmaTa e npeanoxuna 4oCTaTb4HO MEPKM 3a NpeaoTBpaTsBaHeE Ha
pucka oT HeobpaTuMo yBpexaaHe Ha YepHusa apob. OcBeH ToBa KOMUTETBT € 3arpueH, 4e noseve
CbpAeYHOCBHAOBM CbbUTUSA (NpobnemMn CbC CbPLETO U KPbBOHOCHUTE CbAOBE) Ca AOKIaABaHU Npu
nauneHTn, npuemawm Kynamro, OTKOSIKOTO NMpu NaumMeHTuTe, npuemawm nnauebo. ToBa He no3BossiBa
Ha CHMP ga HanpaBu 3aknN04YeHUETO, Ye npeaBuaeHaTa nonsa Bbpxy CbpAedyHOoCbAoBaTa cucrema ot
ynotpebaTta Ha Kynamro no OTHOLWIEHWE Ha HaMansiBaHe Ha HMBATa Ha XOsecTeposia NpeBumLLaBa
NnoTEHUMaNHMS CbpAe4YHOCHA0B PUCK OT Hero. Nopaan ToBa KbM To3n MOMeHT CHMP e Ha MHeHune, ve
nonsute oT Kynamro He HaABuLLaBaT PUCKOBETE M NpenopbyBa Aa My 6bae 0TKas3aHo paspelleHune 3a
ynoTtpeba.

Mo Bpeme Ha npepasrnexaaHeTo npes3 mapt 2013 r. onaceHmaTa Ha CHMP ocTtaBaT Hepa3speLlleHn N He
Ca HanbJIHO peLUeHN OT MepKuTe, NpeanoxeHun oT dupmaTta. CnegoBaTenHoO 0TkasbT Ha CHMP e
NnOTBBbPAEH CNea npepasrnexaaHeTo.
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KakBu ca nocneacTBmMaTa OT OTKa3a 3a NauMeHTUTEe, yYyacTBalluu B KJIMHUYHMU
M3NUTBaAHUA WM NporpaMm Cc MUJIOCbpAHa uen?

OupmaTta ysegomasa CHMP, ye naumeHTUTE, NpUEMaLLn NEKapCTBOTO B KIIMHUYHU U3MUTBaHUSA, LWe
NpoAbL/HKAT Aa NpPaBAT TOBA, KAKTO € njaaHupaHo. MNauyueHTuTe, KOMTO KaHAMAATCTBAT 3a Nporpamum C
MUOCbpAHa uen, we npoab/hkasaTt ga 6baaTt oueHsBaHM U LWe noJlyyaT JIeKapCTBOTO, ako OTroBapsT Ha
ycnoBudTta.

AKO y4yacTBaTe B KJIMHWUYHO U3MMUTBAHE UMW B NporpaMa C MUIOCbPAHA LUEN U Ce HyXXAaeTe oT noseye
MHdopMauma 3a BalieTo feyeHne, CBbPXETE Ce C fiekaps, KOMTo B ro e HasHauun.
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