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Pombiliti (cipaglucosidase alfa)
O6w npernea Ha Pombiliti 1 ocHoBaHKUSA 3a pa3pelwaBaHe B EC

KakBo npeacrasnsasa Pombiliti n 3a kakBo ce nanonssa?

Pombiliti e nekapcTBo, KOETO ce M3non3Bea 3a JiedeHne Ha Bb3pacTHM € bonecT Ha Pompe ¢ KbCHO
Ha4vano (aeduumnT Ha Kncena a-rnrokosmaasa [GAA]) — HacneaCTBEHO HapyLlUeHMe, NMpu KOeTo
nauneHTuTe nMat 3aTpyAHEeHUs B AMLWIAHETO U MyckynHa cnaboct. Pombiliti ce nanonsesa B koMbmHaums
C ApYro nekapcTBo, MUraycrar.

Pombiliti cbabp>xa akTMBHOTO BELWECTBO uMnarako3mnaasa anda (cipaglucosidase alfa).
Kak ce nanonssa Pombiliti?

Pombiliti ce npunara upes nHdy3uns (BnmBaHe) BbB BeHa npe3 ceamumua. NHdy3naTa 3anousa 1 yac cneg
npuemMa Ha MUraycrTaT n npoawbsxasa 4 vaca. Pombiliti Moxe ga ce npunara y goma npm naumeHTy,
KOWTO noHacaT gobpe nHoysuumre.

JlekapCTBEHUAT NPOAYKT ce OTnycKa Mo siekapcko npeanvcaHne n neyeHneTo Tpﬂ6Ba Aa ce Habnoaasa
OT neKap € onut B J1Ie4EHUNETO Ha NaUuMNEHTU C 6onect Ha Pompe nnu nopobHu 3abonssaHus.

3a noseye nHdopMauns oTHOCHO ynoTpebata Ha Pombiliti BMXTe nucToBKaTa MM Ce CBbPXETE C Balus
nekap vnu dapmavesT.

Kak gencrea Pombiliti?

Mpn nauneHTnTe C 60NECT Ha Pompe Nuncea eH3nM, HapedeH kucena anda-rawokosmaasa (GAA), KOUTO
€ BaXeH 3a pa3rpaxaaHeTo Ha ravKoreHa (CnoXxHa 3axap, CbXpaHsBaHa B OpraHvM3Ma) A0 M1oKo3a
(obukHOBeHa 3axap). B pe3yntaT rMKoreHbLT ce HaTpynBa B MYCKY/IUTE, BKIIOUYUTENHO CbpPLETO U
Avadparmata (OCHOBHUAT AgnxaTeneH Myckyn noa 6enute gpobose), KOETO NpUYNHSABa CbpAeYHM
npobnemu, 3aTpyaAHEHUa B AMLLAHETO U MYCKyfHa cnabocT.

AkTnBHOTO BewecTso B Pombiliti, unnarnokosnaasa anda, e eH3uMm, KOWTO AelCTBa NO CbLMS HaYMH
Kato nunceawma GAA eH3uM (T.e. pasrpaxja riMKoreHa Ha riwoko3a). Toin 3ameHs GAA u
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npeaoTBpaTaABa MNO-HATaTbLUHM YBPEXAaHUs, MPUUMHEHM OT HATPYMNBAHETO Ha raMkoreH. Pombiliti ce
npunara B KOM6MHaUNSA C MUTYCTaT, EH3MMeH CTabunusaTtop, KOWTO NnoMara 3a 3anas3BaHe Ha
(byHKLMOHANHOCTTa Ha uMnarnokKosnaasa anda.

KakBu nonsun ot Pombiliti ca yctraHoBeHu B npoyuBaHusiTa?

EnHO OCHOBHO npoyyBaHe, o6xBawawo 125 nauneHTn, Nnokasea, ye Pombiliti B kombuHaums c
MurnycrtaTt nogobpsaea dusnyeckmte cnocobHOCTM Ha nauneHTuTe ¢ 6onect Ha Pompe ¢ KbCHO Ha4vano.
MpoyuyBaHeTo pasrnexga NnpoMeHuTe B pa3CTOSHMETO, KOETO NauueHTUTe ca B CbCTOSIHME Aa U3MUHAT
npeau v cnep neyeHueto. MaumeHtTnTte, nekyeBaHu ¢ Pombiliti 1 murnycraTt B npoabnkeHne Ha 1 rogmHa,
Ca B CbCTOSAHME Aa uaMuHaT 20 MeTpa noBeye 3a 6 MUHYTU, OTKOKOTO NMpean NeyeHneTo.

KakBu ca puckoBeTte, cBbp3aHu ¢ Pombiliti?

Han-uectute HexenaHu peakuum npm Pombiliti (konTo Moxe Aa 3acerHaTt He noBedye oT 1 Ha 10 aywwu)
ca BTpUCaHe, 3aMasiHOCT, 3a4epBsiBaHe, CbHMBOCT, AMCKOMMDOPT B MbpAMTE, Kalwamua, nogyBaHe Ha
MSCTOTO Ha MHY3uaTa un 6onka.

Cepuo3HUTE HEeXenaHu peakumm (KOMTO MOXe Aa 3acerHaT He noBeye oT 1 Ha 50 aywwu) ca o6puB cbC
cbpbex, CeprMo3HM aneprmyHn peakumn, noBulleHa TemMnepaTtypa, ycewaHe 3a cnabocT, 3aTpyaHeEHO
AVilaHe, noAyBaHe Ha MpsoTo, XPUNOBE U HUCKO KPbBHO HansraHe.

Pombiliti He Tpsabea aa ce npunara Npu xopa, KOUTO Ca UMaan XMBOTO3acCTpallaBalln anepruyHu
peakumMn KbM aKTUBHOTO BELLECTBO W/ KbM HSKOS OT OCTaHanMTe CbCTaBKWM Ha NekapcTtBoTo. ChLlo
Taka He Tpabsa Aa ce npwnara npy xopa, KOUTO He MoraT Aa npveMaTt Muraycrar.

3a NbJHUA CNUCBK Ha HeXenaHuTe peakunm n orpaHNYeHnATa BUXTE NNCTOBKATa.
3awo Pombiliti e paspeweH 3a ynorpeba B EC?

Bonectta Ha Pompe e psako W uMHBanuausmpawlo 3abonsBaHe, KaTo MNauuMeHTUTE wUMmart
XKMBOTO3acCTpalwasBalm CbpAeYHM U pecnupatopHu npobnemu. MNMpoyyBaHUATa NokasBaT, Ye KoraTo ce
npunara B kKoMbuHauma ¢ murnycrtat, Pombiliti e edekTnBeH 3a nogobpsasaHe nnu ctabunmnampaHe Ha
pu3nyecknTe cNocobHOCTM Ha naumeHTUTe ¢ 6onect Ha Pompe ¢ KbCHO Hauyano. CunTa ce, 4Ue HexXenaHuTe
peakuun npu Pombiliti, koMTO ca npegMMHO nekuM A0 yMepeHu, noafnexart Ha oBflaasBaHe. 3aToBa
EBponeickaTa areHUus No nekapcrBaTa pewmn, ye nonasuTte ot ynotpebata Ha Pombiliti ca no-ronemm ot
pUCKOBETE M TO3M NPOAYKT MOXe Aa 6bae paspelleH 3a ynotpeba B EC.

KakBun Mepku ce npeanpuemMar, 3a fa ce rapaHTupa 6e3onacHaTta n
edekTnBHa ynorpeba Ha Pombiliti?

®upmaTa, koaTo npegnara Pombiliti, we npepgocrtaBn 06yuntenHn matepmanu 3a nHdysmsTa B AOMaLLHM
YyCNIOBUSI Ha MeAMLUMHCKW Creunanncti, KOMTo ce ovaksa ga npeanuceaTt, OTnycKaT uin nanonssaT
Pombiliti. Te ca npeaHa3Ha4vyeHn Aa NpeaoCcTaBsAT HACOKKM 3a ToBa Kak Pombiliti u murnycraT Tpsibea aa
ce npwnaraT Ha NauMeHTUTE U KakK Aa ce ynpaBnsiBaT pUCKOBeTe, CBbp3aHu C MHYy3nsaTa, Hanpumep
anepruyHu peakumun. Ha naumeHTuTe We 6bAaT NpefoCcTaBeHU CbLO YKasaHus 3a MHDy3msaTa B
AOMalLHM YCNOBUSA U AHEBHUK Ha MHADY3MMTE, 3a Aa MM Ce NMOMOrHe Aa pasno3HaBaT W cbobliaBaT
peakumuTe, CBbp3aHu C nHdysuuTe.

MpenopbkuTe 1 NpeanasHUTe Mepku 3a 6esonacHaTa u edekTuBHa ynotpeba Ha Pombiliti u murnycrar,
KOWTO CriefiBa Aa ce crnasBaT OT MeAULMHCKUTE CNeunanmcT 1 NaumMeHTUTe, Ca BKIOYEHU CbLUO B
KpaTkaTa XxapaKTepucTuMka Ha npoaykTa u B IMCTOBKaTa.
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KakTo npu BCMUKM fieKkapCcTBa, AaHHUTE BbB Bpb3Ka C ynotpebata Ha Pombiliti B kombuHaums ¢
MUINYyCTaT HenpekbCcHaTo ce npocneassaT. CbobLeHUTE HeXeNnaHW peakunm, CBbp3aHu ¢ ynotpebarta
Ha Pombiliti, BHMMaTenHo ce oueHsaBaT u ce NpeanpuemaT BCUYKM He06X0AMMM MEpKM 3a 3almTa Ha

nauneHTuTe.

AonbnHutenHa nHdpopmaumsa 3a Pombiliti:

JonbnHuTtenHa nHdopmaumsa 3a Pombiliti moxeTe ga HamepuTe Ha yebcainTa Ha AreHumsaTa:
ema.europa.eu/medicines/human/EPAR/pombiliti
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