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Pe3rome Ha EPAR 3a o6uiecTBeHO noJji3BaHe

Myozyme

alglucosidase alfa

HacToAwmaT gokyMeHT npeacTaBnsBa pe3ioMe Ha EBponeinckua nybnundeH oueHbueH goknag (EPAR) 3a
Myozyme. B Hero ce pa3sicHaBa oueHKaTa Ha KoMuTeTa no nekapcTBEHUTE NPOAYKTU 3@ XyYMaHHa
ynotpeba (CHMP) oTHOCHO /iekapCTBOTO, HA KOATO KOMUTETBLT OCHOBaBa CTaHOBULLIE 3a U34aBaHe Ha
pa3pelueHune 3a ynotpeba n npenopbku OTHOCHO yCroBusATa Ha ynoTtpeba 3a Myozyme.

KakBo npeacrasnasa Myozyme?

Myozyme npeactaBnsiBa npax, OT KOWTO ce NpuroTes MHPY3noHeH pasTeop (BIMBaHeE BbB BEHA).
Cbobpyka akTMBHOTO BeLECTBO arntokosuaasa anda (alglucosidase alfa).

3a KaKkBO ce usnonssa Myozyme?

Myozyme ce U3rnosi3Ba 3a Jle4eHMe Ha naumeHTn ¢ bonect Ha Pompe, psako HacneacTBeHO 3abonsBaHe.
MNaumeHTUTE, CTpajawm oT bonectta Ha Pompe, MMaT HeAOCTUI Ha eH3MM, HapeyeH anda-rnko3maasa.
B HOpManHu ycnosus To3M eH3MM pasrna)xgaa 3anacute OT 3axap, CKnagupanu nog dopmaTta Ha
rMUKOreH, B IOKO3a, KOeTO MoXe Aa 6bAe u3nossaHa 3a NPOM3BOACTBOTO HA EHEPrusa B KETKUTE Ha
opraHusMa. KoraTto eH3WMbT JIMMNCBA, MMKOFeHbT Ce HaTpynBa B onpeaefnieHn TbKaHu, U No-crneunanHo
B MYCKY/INTE, BKIOUYUTENHO CbpLeTo 1 anadparmaTta (OCHOBHUAT gmMxateneH Myckyn nog 6enute
Apoboge). MporpecMBHOTO HaTpynBaHe Ha MMKOreH MPUYMHABA MHOXECTBO CUMMTOMM, BKIKOUYUTENHO
YBEIMYEHO CbpLe, 3aTPYAHEHUS NPU AULLAHE U MYCKYJTHa CcnabocT. 3abonsaBaHeTo MOXe Aa Ce NosiBu
no poxaeHue (HeoHaTtaneH AebroT), HO M MO-KbCHO B MHAMBUAYANHUSA XUBOT (KbCeH AeboT).

Tbi KaTo 6poAT Ha NauneHTuTe C 6onectTa Ha Pompe e Manbk, 3abonsaBaHeTo ce cMATa 3a ,PSAKO" m
Myozyme e onpeaeneH 3a ,1eKkapcTBO cupak" (1ekapCTBo, M3MO3BaHO Npu peakun 3abonssaHus) Ha 14
despyapu 2001 r.

JlekapcTBeH NpoAyKT, OTMYCKaH Mo SieKkapcko npeanuvcaHue.
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Kak na nanonsBate Myozyme?

JNeyeHneTo ¢ Myozyme TpsabBa Aga ce npoBexaa OT siekap C ONuT B Jle4eHMeTo Ha naumeHTn c 6onecrtra
Ha Pompe n apyrmn HacneacTBeHu 3ab60nsBaHMs OT CbLUMs TUM.

Myozyme ce npunara KaTto UHdy3us ot 20 mg Ha KMIorpaM TeflecHO Terno, BEAHbX Ha ABe CeaAMUUM.
NHby3usaTa Tpsi6ea Aa 3anoyvHe 6aBHO M Crief TOBa MOCTEMNEHHO Aa Ce YBEAWUYM, NPU MOoJSIOXKEHME Ye
HSIMa NPU3HaLM 3@ HEeXeNaHW peakumu, NPUUNHEHMU OT UHDY3MATa.

Kak pencrBa Myozyme?

Myozyme e eH3nMO3aMecTBalla Tepanus. EH3nMo3aMecTBallaTta Tepanusa ocurypsiea Ha naumMeHTmuTe
€H3MMa, KOMTO UM NIUMNCBA; B TO3M Cyyal anda-rniokosmaasa. AKTUBHOTO BellecTBO B Myozyme,
arnouepasa anda, NnpeacTaBnsBa Kornne Ha TO3M €H3UM 1 Ce NPon3BeXAa No MeTos, No3HaT KaTo
~pekombuHaHTa AHK TexHonornsa™: ot knetka, nonyumna red (4HK), koiTo i1 no3sonssa ga ro
npousBexaa. 3aMeHeHUST eH3MM MoMara 3a pasrfaxaaHeTo Ha rIMKoreHa U cnupa abHOpMHOTO My
HaTpynBaHe B KJIeTKUTe.

Kak e npoyyeH Myozyme?

Myozyme e npoy4eH B ABE OCHOBHM Npoy4BaHusa npu obwo 39 6ebeta u geua Ha Bb3pacT 4O Tpu
roAWHM U NOJIOBMHA C HeoHaTaneH AebtoT Ha 6onectTta Ha Pompe. Te3n nauMeHTn ca CpaBHEHMU B
,NCTOpMYecka rpyna 3a cpaBHeHue” ot 6ebeta n Mmanku geua c 6onecrtra Ha Pompe, KouTo He ca
NleKyBaHW U He ca B3MManu ydyactume B npoy4BaHus. OCHOBHUTE MepKu 3a edeKTMBHOCT ca 6posaT Ha
npeXxuBenuTe NauneHT n BposT Ha NauMeHTUTe, KOUTO HE Ca UManu HyXaa OT pecnmpaTop 3a
rnoanoMaraHe Ha AULIAHETO.

Myozyme e cpaBHeH CbLUO € nnauebo (cnano nevyeHmne) B eAHO OCHOBHO npoy4yBaHe npu 90 naumeHTn ¢
KbceH AebtoT. OCHOBHaTa Msipka 3a edheKTUBHOCT € NoAobpsiBaHETO Ha Pa3CTOSTHNETO, KOETO
nauMeHTUTe MoraT Aa U3MUHAT 3a LWeCT MUHYTU, KaKTO M Ha rnokasaTens gopcupaH BUTaneH KkanauuTteT
(Msipka 3a n3mepBaHe Ha 6enogpobHaTa pyHkums). NMpoyyBaHeTo Nnpoab/kaBa 18 Meceua.

KakBu nonsm ot Myozyme ca yCTaHOBEHM B NMpPoy4YBaHMATA?

B nbpBOTO NpoyyBaHe, koeTo ob6xBawa 6ebeTa Ha Bb3pacT NoA WeCT Meceua, BCMYkM 18 nauymeHTy,
nekysaHun ¢ Myozyme, ca XuBu Ha 18-MeceyHa Bb3pacT, a 15 OT TIX He ca uManu Hyxaa oT
pecnupaTtop 3a nogrnomMaraHe Ha AULLaHEeTO. 3a CpaBHEHME caMo eauH OT 42 NaumeHTU B ucTtopmyeckarta
rpyna e xuB Ha 18-mMeceyHa Bb3pacT. Pe3ynTtatute ca noTBbpAEHN B APYro NMpoyyBaHe, o6xBalaLlo
JeLa Ha Bb3pacT MexAy LWeCT Mecela v Tpu roauHn 1 nosIoBMHa.

Mpu KbcHUA aebloT Myozyme e no-edekTMBEH OT niauebo 3a nogobpsiBaHe, KAaKTO Ha pa3CTOSAHWETO,
M3MMHATO OT NauUMeHTUTE, Taka U Ha 6enoapobHaTa UM DYHKUMS B X04a Ha NpoOy4YBaHETO.

KakBu ca puckoBeTte, cBbp3aHu ¢ Myozyme?

B npoydBaHusaTa Ha NaUMEHTU C HEOHaTaneH Ae6I0T Han-YecTUTe HexenaHn peakuum npu Myozyme
(HabntogasaHu npu noseye oT 1 Ha 10 naumeHTn) ca Taxmkapams (YCKOpPEH CbpAeYeH pUTbM),
3ayepBsiBaHe, Kawuua, TaxunHes (y4ecTeHo gvwaHe), noBpbllaHe, yptukapus (o6puem cbc cbpbex),
06puB, Nupekcusa (NoBuLIeHa TeMnepaTypa) U HaManeHa KMCNopoaHa caTypauns (HUCKM HMBA Ha
KMcnopopa B KpbBTa). B npoyyBaHeTo Ha KbCHUA Aeb0T naumMeHTUTe NosydaBaT MHOMO OT CbLUMTE
HeXenaHu peakunn, KomTo obave ce HabnaaBaT No-psAKO B CPaBHEHME C NPOyYBaHMUSTa NMpu
HeoHaTanHusa AebioT. MNouTn BCUYKM HEXeNaHU peakumn npu Myozyme HacTbMnBaT NoO BpeMe Ha
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MHqJYBMHTa nnn BegHara cnea Heda u ca NeKn Unn yMepeHu. 3a NbHUSA CMUCBK Ha BCUYKMU
HabnogaBaHu npn Myozyme HexenaHu peakuum — BUXTE JIMCTOBKATa.

MauuneHTUTe, NpueMalim Myozyme, MoraT Aa obpasyBaT aHTUTeNa (6enTbuM, KOUTO Ce CUHTE3MpaT B
OTroBop Ha Myozyme). EdeKkTbT Ha Te3n aHTUTeNa BbpXy 6e3onacHocTTa 1 eekTMBHOCTTa Ha
Myozyme oLLe He & U3SICHEH.

Myozyme e NpoTMBOMOKasaH 3a Xopa, KOUTO ca MMasu XMBOTO3acTpallaBalla aHadunaktnyHa (Texka
anepruyHa) peakuusi KbM anrnokosmaasa anda uam HIKos OT APYruTe CbCTaBKU, KOSITO HE MOXE Ja ce
KOHTposnMpa ¢ 6aBHa MHY3US M HaManeHu Ao3u.

KakBu ca ocHoBaHusiTa 3a oqobpsiBaHe Ha Myozyme?

CHMP peluaBa, ye nonsmrte oT Myozyme ca no-rojieMu oT pUCKOBETE, U NMpenopbysBa Aa My 6bae
nsgajeHo paspelueHue 3a ynortpeba.

KakBu Mepku ce npeanpuemMart, 3a Aa ce rapaHTupa 6e3onacHarta ynotpeb6a
Ha Myozyme?

KoMnaHusiTa nponssoanTen Ha Myozyme npunara nnaH, KoWTo rapaHtupa 6esonacHaTa ynortpeba Ha
Myozyme, rnaBHO 4Ype3 HabfloAeHMe Kak naumMeHTuTe, npuemMalm Myozyme, pasBuBaT aHTUTENA, Ypes
Cb34aBaHe Ha CMWUCbK, OTBOPEH 3a BCUYKK MAUMEHTU, CcTpaaalum oT 6onectta Ha Pompe, 1 KaTto
rapaHTupa, Jye fieKkapuTe 3HaAT KakBM Ca Bb3MOXHUTE peakuumn Ha naumeHTUTe KbM UHbY3uATa.

AonbnHutenHa uHpopmauma 3a Myozyme:

EBponeiickaTa KOMUCKS n3gaBa paspelleHne 3a ynotpeba, BanmaHo B EBponelickusa cbto3, 3a Myozyme
Ha Genzyme Europe B.V. Ha 29 mapT 2006 r. Pa3pelweHuneTo 3a ynotpeba e 6e3cpoyHo.

MbnHMAT TekcT Ha EPAR 3a Myozyme Moxe aa ce Hamepu Ha yebcalita Ha
AreHumaTa ema.europa.eu/Find medicine/Human medicines/European Public Assessment Reports. 3a

rnoeeye MHgopMaLusa OTHOCHO NieyeHmneTo ¢ Myozyme — npoyeteTe inctoBkaTa (Cblo vacTt ot EPAR)
unu nonutanTe Bawwna nekap nnm dapMauesT.

Pestome Ha cTaHoBMLLETO Ha KoMuTeTa no siekapcTBaTa cMpaum OTHOCHO Myozyme MoXe fa ce HaMepu
Ha yebcaliTa Ha AreHumnsaTa Ha agpec: ema.europa.eu/Find medicine/Human medicines/Rare disease

designation.

[aTta Ha nocneaHo akTyanusmpaHe Ha Tekcrta 01-2014.
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