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Pe3tome Ha EPAR 3a o6wecTBeHO nNoJsi3BaHe

Kanuma
sebelipase alfa

HacTtoawmaT AOKYMeHT npeacTasnsiBa pestome Ha EBponelickua nybnnyen oueHbyeH goknaa (EPAR) 3a
Kanuma. B Hero ce pa3scHsBa Kak AreHumsaTa e OLueHua NeKapCcTBoTo, 3a Aa Npenopbya pa3peluaBaHe
3a ynotpeba B EC n ycnosusa Ha ynotpeba. [JOKyMeHTBLT HE e npegHa3Ha4yeH Aa npenocrass
npakTM4yeckn CbBeTM OTHOCHO ynoTpebaTta Ha Kanuma.

3a npakTnyecka MHd)OpMaLI,Mﬂ OTHOCHO YI'IOTDEGaTa Ha Kanuma nauueHTuUTe cneasa ga npoyerar
NNCTOBKaTa Wan Aa nonutaTt CBOA NeKap Uiun CbapMaLl,eBT.

KakBo npeacraBnsBa Kanuma v 3a KakBO ce usnonssa?

Kanuma e nekapcTtBo, KOETO Ce MU3MoJsi3Ba 3a NleyeHne Ha rnaumeHTn oT BCUUYKM Bb3pacTu C ,El,e(bl/ILl,l/IT Ha
NIM3030MHa Kucena nunasa. ToBa € HacneacTtseHo 3abonsasaHe, NMPUYNHEHO OT JZINCaTa Ha €H3UM,
Hape4yeH JIM3030MHa Kucena nunnasa, KOWTO e Heob6xoamMm 3a pasrpaxagaHe Ha Ma3HUHUTE B KNIETKUTE.
KoraTto eH3nMbT Nnncea uian € HaJinyeH camo B HUCKU HMBA, Ma3HUHUTE Ce HaTpynBaT B K/IETKUTE Ha
opraHm3ama un nNnpuynHABaT CUMNTOMKU KAaTo JiIUMNCa Ha pacTteXx un t-lepHOLl,pO6HO yBpeXaaHe.

TbM KaTo 6pPOAT HA NaumMeHTuTe C AedUUUT Ha IM3030MHa KMcena innasa e Manbk, 6onecrra ce cumTa
3a ,paaka" n Kanuma e onpegeneH KaTto ,/ieKapCTBo cmpak" (/1ekapCcTBo, M3MN0M3BaHO Npu peaku
6onectn) Ha 17 pekemBpn 2010 r.

Kanuma cbabp)a akTMBHOTO BelLecTBO cebenunnasa anda (sebelipase alfa).
Kak ce nanonssa Kanuma?

NeyenuneTto ¢ Kanuma Tpsbea ga ce KOHTpoaMpa OT NieKap C ONUT B JIeYEeHMETO Ha AeduumT Ha
NIN3030MHa Kucena nunasa, Apyrm MetabonutHu 3abonsaeaHna nnu yepHogpobHu 3abonsasaHus.
JNleyeHmneTto Tpabea ga ce npunara camo oT obyyeH MeaMUMHCKK CNeunannct, KOMToO MoXe Aa oBnagee
cnewHuTe cnydaun (Hanp. Texka aneprus). JIekapCTBEHUSAT NPOAYKT Ce OTrnycKa Mo JieKapcko
npeanucaHume.
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Kanuma ce npegnara nog popmMaTa Ha KOHLEHTpPAT, OT KOWTO ce NpuroTes MHy3noHeH pasTeop (3a
B/IMBaHe BbB BeHa). [lpenopbunTeniHaTa Ao3a € 1 mg Ha KWUaorpam TeNecHo Tersio 3a npuioxeHue
BeAHBbX npe3 egHa ceamumua. MHdy3uaTa Tpsabea aa npoab/mkm okono 1 o 2 yaca.

Mpy naumMeHTn ¢ 6bP30 Nporpecupallo 3abonseBaHe Ha Bb3pacT noja 6 Meceua ce npwunara fo3a oT
1 mg/kg BeAHBbX CeAMMUHO, BMECTO BeAHBbX Mpes efHa ceaMuua. MNpu Te3n nauueHTn go3ata MoxXe aa
ce yBenuum 10 3 mg/kg BeAHBbX CEAMUYHO B 3aBUCUMOCT OT MOBJIMSIBAHETO OT JIEYEHMETO.

JleyeHuneTo c Kanuma TpsbBa Aa 3amnoyHe Bb3MOXHO HaW-6bp30 cnea noctaBsiHe Ha AvarHosaTta u ja ce
npuaara AbJrOCPOYHO.

Kak peiictBa Kanuma?

AKTMBHOTO BewecTBo B Kanuma, cebennnasa anda, npeacraBnisiBa Konme Ha eH3uMa, KOMTO NIMNCBa
npuv naumeHT ¢ geduumnT Ha TM3030MHa kucena nmnasa. Cebennnasa anda 3aMeHs NMNCBaLLNS €H3UM,
KaTO MnoMmara 3a pasrpaxzaHe Ha Ma3sHMHUTE M Cupa HaAaTpyNBaHETO UM B KJIETKUTE Ha OpraHu3Ma.

KakBu nonsm or Kanuma ca yctaHOBE€HM B Npoy4YBaHUATa?

Kanuma e npoy4yeH B 2 OCHOBHM NMpOy4YBaHUS Npu naumeHTn ¢ AoeduumT Ha JIM3030MHa Kucena nnnasa.
MbpBOTO NpoyyBaHe ob6xBawa 9 6ebeta, Npu KOMTO NMNCBa pacTex WM nMa Apyru JoKasaTesicTBa 3a
6bp30 Nporpecunpallo 3abonsiBaHe Npe3 NbpBUTE 6 Meceua OT XMBoTa. [poyuBaHeTO Nokasea, ye 6 oT
9-Te 6ebeTa, Ha KOUTO ce nNpunara Kanuma ouenssaT Ao Bb3pacT 1 rognHa. Cbllo Taka npu BCUYUKK 6
ouenenu 6ebeta ce Habntogasa nogobpeHne Ha pacrTexa.

BTtopoTo npoyuBaHe obxBala 66 naumveHTu (Aeua U Bb3pacTHM) M cpaBHgaBa Kanuma c nnauebo (cnsano
neyeHune). OCHoBHaTa MspKa 3a ePeKTUBHOCT € ASNbT Ha NauneHTUTe, KOMTO NOCTUraT HOpMasaHU HMBA
Ha 4YyepHoapobeH eH3uM, HapedeH ALT, cnep 5 meceua Ha nedeHue. Bucokute HnBa Ha ALT eH3uMuM ca
npu3HaK 3a YepHoapobHo yBpexaaHe. B ToBa npoydBaHe 31% OT NauMeHTUTE, Ha KOUTO ce npunara
Kanuma (11 ot 36), nocturaT HopMasiHW HMBa Ha ALT eH3nMKn B cpaBHeHMe CbC 7% OT nauueHTuTe, Ha
KOUTO ce npunara nnaue6o (2 ot 30).

KakBu ca puckoBeTte, cBbp3aHu ¢ Kanuma?

Hai-TexKkuTe HexxenaHu nekapcTBeHn peakumn npu Kanuma (HabnwogasaHu npu okoso 3 Ha 100
nauueHTn) ca NpusHauu U CUMNTOMM Ha TEXKWU anepruyHu peakumnun. Te BKIOUYBAT ANCKOMDOPT B
rbpAUTE, 3a4EepPBEHN 0UM, NMOAYBAHE Ha KenauyuTe, 3aTpyaHEHUs Npu AullaHe, cbpbsul 06pus,
KOMpWBHa Tpecka, 3auyepBsiBaHe, XpPeMa, YCKOPEH MyJc U YyCKopeHo auwaHe. CboblaBa ce pasBuUTUE Ha
aHTUTeNa cpeLly IekapcTBoTo, ocobeHo npu 6e6eTa. AKO ce pasBuAT aHTUTeNa, Kanuma He geilcTea
edeKTMBHO. 33 MbHUA CMUCLK Ha BCUUKM HEXENaHW NTeKapCTBeHN peakumnn, cbobuieHn npu Kanuma,
BVXXTE IMCTOBKaATa.

Kanuma He Tp9|6Ba Aa Cce nM3nonisea Npu nauneHTn, KOUTo Ca nMMaJim XKMBOTO3acCTpallaBalla aneprmyHa
peakumna KbM aKTUBHOTO BeLLEeCTBO, Bb3HMKBalla OTHOBO CJ/ieq cnnpaHe M NMOBTOPHO 3ano4BaHe Ha
neyerue. Cblo Taka He Tpﬂ6Ba Aa Cce n3non3ea npun nauneHTn C XMBOoTOo3acTpallaBalla aneprna KoM
arua UM KbM HAKOS OT CbCTaBkMTe Ha Kanuma.

3awo Kanuma e paspelieH 3a ynotpeba?

KoMnTeTbT NO NekapcTBeHUTe NpoAyKTM 3a XyMaHHa ynotpeba (CHMP) Ha AreHuusaTta peww, ve
nonsute ot Kanuma ca no-rosieMn oT pUcKoBeTe,  npenopbya Kanuma fga 6bae paspelleH 3a
ynotpeba B EC. KoMmuteTbT 0Tb6ena3ea nuncata Ha edekTUBHMU siedeHns 3a gedumumnT Ha SIM3030MHa
Kucena nnnasa v Bucokata CMbpPTHOCT npu 6ebeta ¢ 6bp30 nporpecupaiwlo 3abonasaHe. CHMP cuuTa,
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ye Kanuma BoAn A0 3HauuTenHO NnogobpeHue Ha npexusseMocTTa nNpu 6ebeTta n e edpekTMBeH 3a
no,u,06p9|BaHe Ha CUMNTOMUTE Ha 3abonsBaHETO npu NauneHTn OT BCUYKUN BBb3PacTu. Mo oTHOWweHUe Ha
6e30MacHOCTTa He ca yCTaHOBEHMU CbLUECTBEHN NPOBNEMU N TEXKUTE HEXENAHU peakUnn ca peakun unm
noanexat Ha oBlagsaBaHe. B'bl'lpeKl/I TOBa Ca HeOGXOLI,VIMVI AONBJHNTENHN AAQHHWN OTHOCHO
ABbNroCpoUHUTE Non3n u 6e3onacHoOCTTa Ha N1ekapcTBOTO.

KakBun Mepku ce npeanpuvemMart, 3a fa ce rapaHTupa 6e3onacHaTa u
edexkTnBHa ynorpeba Ha Kanuma?

Pa3paboTeH e nnaH 3a yrnpas/ieHne Ha pUcka, 3a a ce rapaHTuMpa, dye Kanuma ce 1M3rosi3Ba Bb3MOXHO
Hali-6e30nacHo. Bb3 0CHOBa Ha T03M NnaH MHbopMaLunsaTa 3a 6e30MacHOCTTa e BK/IoYEHa B KpaTKaTa
XapaKTepucTtnuka Ha npoayKTta U B JIMCTOBKATa 3a Kanuma, BKJTOYUTENMHO noaxoAddalm npeanasHn MEPKU
3a 3/IpaBHUTE CNELManUCTN 1 NaumeHTuTe.

B nonbnHeHne dupmMaTa, KoaTo npeanara Kanuma Ha nasapa, e nposefe npoyuysaHe npu 6eberta c
6bp30 Nporpecupallyo 3abonsiBaHe U We U3roTBM PerucTbp Ha NaumeHTUTe oT BCUYKKM Bb3pacTu, 3a Aa
noJslyun AOMbIHUTENHA MH(OPMaLINA OTHOCHO AbLJFOCPOUHUTE MOM3K K 6esonacHocTTa Ha Kanuma, no-
KOHKPETHO OTHOCHO pUCKa OT anepruuHmn peakumm u pasBMTUETO Ha aHTUTENA Cpelly fIeKapcTBOoTO.
dupmaTa e ocurypu u obpasoBaTtesiHy MaTepUany 3a BCMUKM JleKkapu, KOMTO Ce o4YakBa Aa npeanuceaTt
Kanuma, HacbpuaBsallv M1 Aa BKIOUBAT NaUMeHTN B perncrbpa M MHMOPMUpaLLM M Kak Aa cneaat
naumMeHTUTe 3a aHTUTEeNa U Aa JIeKyBaT NauneHTUTe, KOMTO pa3BUBAT TEXKM anepruvyHm peakumm.

JonbnHuTenHa nHdopMaums MOXe Aa Ce HaMepu B DE3IOMETO Ha nJaHa 3a ynpaBieHWe Ha pucka

AonbnHutenHa mHpopmayumsa 3a Kanuma:

MbnHMAT TekcT Ha EPAR 1 pe3toMe Ha nsiaHa 3a ynpas/ieHne Ha pMcKa 3a Kanuma MoXe fa ce Hamepu
Ha yebcalTa Ha AreHuusaTta: ema.europa.eu/Find medicine/Human medicines/European public
assessment reports. 3a nosBeye MHPOPMaUmMsa OTHOCHO siedeHneTo ¢ Kanuma npoyeTteTe nncroBkaTa

(cbwo vact ot EPAR) nnu nonutaite Bawwnsa nekap nnan dapmavuesT.

Pe3toMe Ha cTaHOBMLLETO Ha KoMuTeTa No nekapcTBaTa cMpaum 3a Kanuma Moxe fa ce HaMepu Ha
yebcanTta Ha AreHumsTa: ema.europa.eu/Find medicine/Human medicines/Rare disease designation.

Kanuma
EMA/446507/2015 CrtpaHuua 3/3


http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/orphans/2011/01/human_orphan_000876.jsp&mid=WC0b01ac058001d12b
http://www.ema.europa.eu/ema/index.jsp?curl=/pages/medicines/human/medicines/004004/human_med_001896.jsp&mid=WC0b01ac058001d124
http://www.ema.europa.eu/ema/index.jsp?curl=/pages/medicines/human/medicines/004004/human_med_001896.jsp&mid=WC0b01ac058001d124
http://www.ema.europa.eu/docs/en_GB/document_library/EPAR_-_Risk-management-plan_summary/human/004004/WC500188848.pdf
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