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Pe3iome Ha EPAR 3a o6wiecTBeHO non3BaHe

Carbaglu

carglumic acid

HacToawmnaT AoKyMeHT npeacTasnsBa pe3toMe Ha EBponeinckua nybnuyeH oueHbueH aoknag (EPAR) 3a
Carbaglu. B Hero ce pa3sicHaBa oueHkaTa Ha KoMmuTteTa No nekapcTBeHUTe NpoAyKTU 3a XyMaHHa

ynotpe6a (CHMP) OTHOCHO NeKapCTBOTO, Ha KOSTO KOMUTETLT 0CHOBaBa CTAHOBMUILE 3@ M3[aBaHe Ha
paspelleHue 3a ynotpeba 1 npenopbKn 0THOCHO YC/I0BUATa Ha ynoTpeba 3a Carbaglu.

KakBo npeacrasnssa Carbaglu?

Carbaglu e nekapcTBo, CbAbpXKalllo akTUBHOTO BELLECTBO KapriyMoBa KucenuHa (carglumic acid).

Mpepnara ce noa opmaTa Ha gucneprupaiwm ce TabneTku. ,Ancneprupalum ce™ o3HavaBsa, ye
TabneTkuTe MoraT Aa ce pa3TBapAaT (CMecBaT) BbB BoAa.

3a kakBo ce usnonssa Carbaglu?

Carbaglu ce nsnonsea 3a fie4yeHme Ha XxmNepaMoHeMuns (BUCOKO CbAbpXaHWE Ha aMOHSAK) NpU NaAUUEHTU
CbC cnegHuTe MetabonuTHU 3abonseBaHua:

e Hepoctur Ha N-auetunrnytamat cmHTasa (NAGS). MNMpu naumeHTn C ToBa XpOHMYHO 3abonsiBaHe MMa
HepocTur Ha eH3uMa NAGS, KonTo 06MKHOBEHO CnoMara 3a pasrpa)gaaHe Ha amoHsika. Korato To3m
€H3MM JIMNCBa, aMOHSAKBT HE MOXE Aa Ce pa3rpa)xxaa W ce HaTpynea B KPbBTa;

e  HSIKOM OpraHuyHM aumaemum (M3oBasiepnaHoBa auMaeMusi, METUIMANIOHOBA aUMAEMUS U
NPOMNMOHOBa auuaemMuns), Npu KOUTO NALMEHTUTE UMAT HEAOCTUI Ha ONpPeaeneHn eH3UMMU,
yyacTBalim B MeTabosin3Ma Ha npoTenHmTe. Thli KaTo 6posT Ha NaUMEeHTUTE C Tean 3abonsiBaHus e

Manbk, Te ce cMATaT 3a ,peakn” n Carbaglu e onpeaeneH 3a ,fiekapcTBo cupak” (/1ekapcTeo,

M3MNONA3BaHO Npu peakn 3abonsaBaHus) Ha pasIMyHK aath (BX. No-4onay).

JlekapcTBeH NpoayKT, OTMyCKaH Mo /leKapcko npeanncaHme.
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Kak pa manonseate Carbaglu?

JNeueHuneTo ¢ Carbaglu TpsibBa Aa ce 3ano4yHe OT IeKap C OMNUT B JIEYEHMETO Ha NAUMEHTU C
MeTabonuTHu 3abonsiBaHUA.

Mpu Hegoctur Ha NAGS neyeHMeTo 3ano4yBa Npe3 MbpBUS AeH OT XMBOTA Ha NMalMeHTa, a IeKapcTBOTO
ce npwnara npes uenus My XuBsoT. Mpu opraHnyHn aunaemMmm nevyeHMeTo 3ano4vsa, Korato naumeHTsbT

nonyynm XxmnepamMmoHeMnyHa Kpmnsa u npoabJsi>dkaBa A0 NpEMUHABAHE Ha Kpu3aTa.

HauanHaTta gHeBHa fo3a Carbaglu Tpsibea ga 6bae 100 mg Ha KMnorpam TenecHo Terno, KaTto Moxe aa
pocturHe 250 mg/kg, ako e Heobxoammo. Cnep ToBa Ao3aTa TpsibBa Aa ce Kopurupa, 3a ga ce
noaabpiXXaT HOpMasiHM NJasMeHu HMBaA Ha aMoHsKa. MNpean fa ce gajaTt Ha nauneHTa, TabneTkute ce

pa3TBapsAT (cMecBaT) B Manko BoAa. TabneTkuTe MoraT SIeCHO Aa 6bAaT pasyyneHu Ha [ABEe paBHU

MNOJTOBUHMN.

Kak peucrBa Carbaglu?

KoraTo ce HaTpyna B KpbBTa, aMOHSIKbT € TOKCMYEH 3a opraHuMsma, ocobeHo 3a Mo3bka. Carbaglu e
CTPYKTYpHO nopobeH Ha N-aueTunrnytamaT, KOMTO aKTUBMpaA pasrpaxjalmns aMoHsKa eH3nMm. Mo To3um
HauuH Carbaglu nomara 3a pa3srpaxzaHeTo Ha aMOHsIKa, KaTo HaMassiBa njasMeHUTe HMBa Ha aMOHsAKa
N TOKCUYHUTE MY edeKTH.

Kak e npoyueH Carbaglu?

Carbaglu e npoyyeH npu 20 nauneHTn, 12 OT KOUTO Ca C HeaoCTUr Ha N-aueTmnrnyrtamMaT CMHTasa M ca
JNleKyBaHW CpeaHo 3a OKOJ0 Tpu rogmHun. OctaHanmMTe OCeM MauneHTU ca JieKyBaHW 3a XMnepaMmoHeMus,
AbJpKala ce Ha Apyrn npuunHni. KoMmnaHusaTa e npeactaBuia Cblo MHGOpMaums oT nybnvkyBaHaTa
nuTepaTypa OTHOCHO OLle YeTupmma naumeHTn, eKyBaHn C akTMBHOTO BewecTBo B Carbaglu.

Carbaglu e npoy4yeH n npu 57 naumeHTn (OKONO ABe TPeTu ca HoBopoaeHu 6ebeTa) ¢ M3oBanepmaHoBa
aunpemums, MeTunManoHoBa aunAeEMMS UK NPONMOHOBA aumaemus, nekysaHu ¢ Carbaglu npwm
XMNepaMoOHEMUYHN KPU3N.

BbB BCMUYKM NpoyyBaHUs OCHOBHaTa MspKa 3a eq)EKTVIBHOCT € NpomMsAHaTa Ha NJ1Ia3MEHUTE HMUBA Ha
adMOH4Ka.

Kakeu nonsu ot Carbaglu ca ycraHoBeHM B npoyuBaHusiTa?

Mpu naumeHTn c Hepoctur Ha NAGS cnep nedyerue ¢ Carbaglu HMBaTa Ha aMOHSAK ce HOpManusupar.
JNlexkyBaHuTe c Carbaglu nauneHTn octasaTt ctabunHu, 6e3 ga ca Heob6xoANMMM OrpaHNYEeHns B XpaHEHETO

nunu ynoTtpeba Ha Apyru nekapcraa.

Mpu naumeHTn C n3oBasiepyaHoBa aunaemMus, METUIMasNIOHOBA auMaeMmsa UM NponMoHoOBa aumaemums,
Carbaglu CblLO BOAM A0 HaMassBaHe Ha nia3MeHUTe HMBA Ha aMOHSAK cnej nedeHune ot 5,5 AHK cpeaHo.

KakBu ca puckoBeTe, cBbp3aHu ¢ Carbaglu?

Hali-uectata HexenaHa peakuus npu Carbaglu (HabniogasaHa npu 1 o 10 ot 100 naumeHTH) e
MOBMLLEHO U3MOTsABaHe. 3a MbJIHUSA CMMCBK Ha BCMUKM HabnoaaeaHu npu Carbaglu HexenaHu peakuuu
- BWXXTe JICTOBKaTa.
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Carbaglu e npoTuBonokasaH 3a xopa, KoMTo 6uxa Mornu Aa NPoSBAT CBPbXUYBCTBUTENHOCT (anepruyHm
peakumn) KbM KapriyMmoBa KUCeNMHa Uan HAKOS OT Apyrute cbctaBku. Carbaglu He Tpabsa aa ce
M3Mos3Ba NpU KbPMELLM XEHU.

KakBu ca ocHoBaHusATa 3a oqobpsisaHe Ha Carbaglu?

CHMP 3akntouaBa, ye Carbaglu e ecdhekTMBEH 3a HaMansBaHe Ha aMOHsIKa B KpbBTa 40 HOPMaNHW HUBA,
n pelwasa, Ye non3mte oT Carbaglu ca no-ronemMu ot puckosete. KoMuTeTbT nNpenopbyBa Ha Carbaglu

na 6bvae nspgageHo paspeweHue 3a ynortpeba.

AonbnHutenHa mHdopmauma 3a Carbaglu:

EBponelickaTa KOMUCUS U3gaBa paspelleHune 3a ynotpeba, BanmaHo B EBponeickma cbio3 3a Carbaglu
Ha Orphan Europe Ha 24 aHyapu 2003 r. PaspelwweHueTo 3a ynotpeba e 6e3cpoyHo.

Pestome Ha cTaHoBMWETO Ha KoMuTeTa No nekapcrearta cupaum oTtHocHo Carbaglu moxe na ce Hamepum
Ha yebcalita Ha AreHumnsTa: ema.europa.eu/Find medicine/Human medicines/Rare disease
designations (Hegoctur Ha NAGS : 18 okTtomBpu 2000 r.; naosanepnaHoBa aungeMuns : 7 HOEMBPU
2008 r.; meTunmManoHosa aumaemmusa: 7 Hoemepu 2008 r.; nponvoHoBa aumaemMus: 7 Hoemepu 2008 r.).

MbnHMAT TekeT Ha EPAR oTHocHo Carbaglu Moxe ga ce Hamepu Ha yebcalita Ha AreHuumsTa:
ema.europa.eu/Find medicine/Human medicines/European Public Assessment Reports. 3a noseuye

MHbopMaLma 0THOCHO neveHuneTo ¢ Carbaglu — npoueteTe nucToBKaTa (Cbuio yacT oT EPAR) nau
nonuTanTe Bawwus nekap uin dapMauesT.

JaTa Ha nocnenHo akTyanusMpaHe Ha TekcTta 05-2011.

EMA/348518/2011
Carbaglu
CrtpaHuua 3/3


http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/orphans/2009/11/human_orphan_000005.jsp&murl=menus/medicines/medicines.jsp&mid=WC0b01ac058001d12b
http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/orphans/2009/11/human_orphan_000475.jsp&murl=menus/medicines/medicines.jsp&mid=WC0b01ac058001d12b
http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/orphans/2009/11/human_orphan_000474.jsp&murl=menus/medicines/medicines.jsp&mid=WC0b01ac058001d12b
http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/orphans/2009/11/human_orphan_000467.jsp&murl=menus/medicines/medicines.jsp&mid=WC0b01ac058001d12b
http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/medicines/000461/human_med_000685.jsp&murl=menus/medicines/medicines.jsp&mid=WC0b01ac058001d125&jsenabled=true

