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Pe3iome Ha EPAR 3a o6wiecTBeHO non3BaHe

Naglazyme
galsulfase

HacToawmnaT AoKyMeHT npeacTasnsBa pe3toMe Ha EBponeinckua nybnuyeH oueHbueH aoknag (EPAR) 3a
Naglazyme. B Hero ce pa3sicHsBa oueHKaTa Ha KomuTeTa no nekapcTBeHUTe NPOAYKTU 3@ XyMaHHa

ynotpe6a (CHMP) 0THOCHO NeKapCTBOTO, Ha KOSATO KOMUTETLT OCHOBaBa CTAHOBMUILE 3a M3AaBaHe Ha
pa3spelleHue 3a ynotpeba 1 npenopbKu OTHOCHO YCIOBUATA Ha ynoTpeba 3a Naglazyme.

KakBo npeacrasnsaBa Naglazyme?

Naglazyme npeacTaBnsiBa MHdy3MoHeH pa3TBop (BMBaHe BbB BEHA), CbAbpiKall, aKTUBHOTO BELLECTBO
rancyndasa (galsulfase) (1 mg/mil).

3a kakBO ce usnonssa Naglazyme?

Naglazyme ce nanonsea 3a fie4yeHne Ha naumeHTu ¢ Mykononunsaxapmgosa VI (MMN3 VI nan cuHapom Ha
MapoTto-Jlamun). ToBa 3abonsaBaHe ce NpuYMHSABa OT IMNcaTa Ha eH3UM, HapedeH N-
aueTunranaktosamuH 4-cyndartasa, HeobxoauM 3a pasrpakaaHeTo Ha BellecTBa B OpraHm3ma,
HapeuyeHu rntkosamMmmHornmkanm (GAG). Korato eH3mmMbT nmncea, GAG He moraT ga 6baaT pasrpageHm
W ce HaTpynBeaT B KfeTkuTe. B pe3yntart Ha ToBa ce nosiBsABaT CUMNTOMUTE Ha 3abonsiBaHeTo, KaTo Hal-
3abenexuMuTe ca HUCbK PbCT, ronsiMa rnaea W 3aTpyaHeHo ABuxkeHue. ObMkHOBEHO 3abonsBaHeTo ce
AnarHocTuumpa npu geua Ha Bb3pacT MexAay efAHa W neT roauHU.

Tbn kaTo 6posAT Ha nauueHTuTe ¢ MM3 VI e ManbK, 3abonsaBaHETO ce CMATa 3a PAAKO U Ha 14 deBpyapu
2001 r. Naglazyme e onpeaeneH 3a ,/1eKapcTBO cMpak".

JlekapcTBeH NpoAyKT, OTNYCKaH Mo JIEKapCKo rnpeanucaHue.
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Kak na vanonsearte Naglazyme?

NeyenneTto ¢ Naglazyme TpsibBa aa ce Habniogasa OT nekap C ONUT B JIeYEHMETO Ha naumeHTn ¢ MM3 VI
nnn nogobHmn 3abonasaHus. MpunaraHeto Ha Naglazyme TpsibBa Aa ce M3BbpLIBA B YC/I0BUS C HaJIMYHO
obopyaBaHe 3a peaHMMaLUMs 3@ OKa3BaHE Ha CrewHa noMoLy,.

Naglazyme ce npunara kato MHQY3US B NPOABIIKEHNE HA YETUPM Yaca BeAHBX CeaMUYHO.
MpenopbuMTenHaTta Ao3a € 1 mg Ha Kunorpam TenecHo Terno. MNpean Bcaka MHADY3USA Ha NaLUEHTUTE

TpFIGBa [a ce faBa aHTUXUCTaMUH 3@ HaMansBaHe Ha pUcCKa OT anepruyHn peakumu. Ha naunmeHTuTe
MOXe CbL0o Oa Ce AaBa NN1EKaApCTBO, 3a Aa Ce NpeaoTepatT nNnoBulaBaHE Ha TeMnepaTypara.

Kak pencrBa Naglazyme?

Naglazyme e eH3uMm-3amecTBalla Tepanus. EH3nM-3aMecTBawlaTa Tepanumsa cHabassa nauneHTuTe ¢
€H31Ma, KOUTO UM nuncea. AKTUBHOTO BewlecTBo B Naglazyme, rancyndasa, e Konve Ha YoBeluKus
eH3nM N-aueTtunranaktosamMumH 4-cyndarasa. Naglazyme cnomara 3a pasrpaxaaHeTto Ha GAG 1 cnumpa

HaTpyrnBaHETO MM B kieTkute. ToBa Moxe Aa nogobpu cumntommTe Ha MIM3 VI, BKAOUMTENHO

CNOCOBHOCTUTE 3a ABMXKEHWE HA NALUEHTUTE.

lFancyndasaTta ce npoussexja no MeTod, No3HaT Kato ,pekoMbuHaHTHa AHK TexHonornsa™: ot knetka,
nonyyuna red (AHK), koinTo a npaBu cnocobHa Aa npou3Beae eH3nma.

Kak e npoyueH Naglazyme?

Naglazyme e cpaBHeH c nnauebo (cnsano fnevyeHne) B e4HO OCHOBHO NpoyyBaHe, obxsawauwo 39
naumeHTn ¢ MMN3 VI Ha Bb3pacT Mexay net n 29 rogmHn. OCHOBHaTa MsApKa 3a ePeKTUBHOCT €
pa3CTOSHMETO, KOEeTO NauueHTUuTe MoraT Aa U3BbPBAT crel 24 ceaMuun nedyeHme.

Kaksu nonsmu ot Naglazyme ca yctaHOBEeHM B npoy4uBaHusTa?

Naglazyme e no-epektuseH ot naauyebo. Cnepn 24 ceaMULM CpefHOTO pasCTosiHME, U3BBLPBSAHO 3a 12
MUHYTU, € yBenm4yeHo cbC 109 mMeTpa npu naumeHTuTe, nekyeBaHu ¢ Naglazyme, u ¢ 18 meTpa npu
nauneHTmnTe, NeKysaHu c nnauyebo.

KakBu ca puckoBeTe, cBbp3aHu ¢ Naglazyme?

B npoyuBaHusaATa Han-yecTuTe HexenaHu peakuum npu Naglazyme (HabnwogasaHu npu noseve oT 1 Ha
10 naumeHTn) ca 6onku B ywmTte, agucnHes (3aTtpyaHeHo anwaHe), abgomMuHanHu 6onku 1 obwn 6onku.

MauMeHTUTE ca NPOSIBUMIM U peakunn KbM MHPY3MATa (HanpuMep NoBULLIEHA TeMnepaTypa, TPbMKY,
06puMB 1 ypTuKapuaneH o6puB). 3a Mb/IHUSA CMUCHK Ha BCUUYKWM HabntoaaBaHu npu Naglazyme HexenaHu
peakumu — BUXTe INCTOBKATA.

Naglazyme e NpoTMBOMNOKa3eH 3a Xxopa, KOMTO 61Mxa MOrnn Aa NposiBAT CBPbX4YYBCTBUTENHOCT
(anepruyHmn peakummn) KbM rancyndasa uam HAKos OT APYrUTe CbCTaBKMU.

KakBu ca ocHoBaHusiTa 3a oqo6psisaHe Ha Naglazyme?

CHMP pewasa, 4e nonsute ot Naglazyme ca no-ronemm ot puckoBeTe, n npenopbysBa Aa My 6bae
n3gageHo paspelleHue 3a ynotpeba.

KoMuTteTbT 0TH6ENS3Ba, Ye BbMNpPEKM Ye B OCHOBHOTO npoy4BaHe ¢ Naglazyme He ca BKAOUYEHW NauMeHTH
Ha Bb3pacT NoA NeT rogMHM, BaXKHO € Te Aa Ce /ieKyBaT, ako uMmat Texka gopma Ha MIM3 VI.
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Naglazyme e paspelieH npu ,M3BbHpeaHU obcToATencrTea". ToBa o3Ha4aBa, Ye Tbil KaTo 3abonsBaHeTo
e psaKko, He e 6uNo Bb3MOXHO Aa 6bAae nonydeHa nbfaHa nHdopmaumsa 3a Naglazyme. Becsaka rogmHa
EBponeiickaTa areHumMs no fekapcreaTa e pasrfiexja Bcsika HOBOMocTbnuaa nHdopmaumns u
HaCTOSALLOTO pe3toMe We 6bae CbOTBETHO aKTyanM3mnpaHo.

KakBa nHpopmauus Bce owe ce oyakBa Aa 6bae nonydeHa 3a Naglazyme?

KoMnaHusaTa npomnssoamTen Ha Naglazyme nposexaa nNpoyyBaHus, pasriexaaly npoab/xuTenHaTa
6e3onacHocT 1 edpekTUBHOCT Ha Nagalzyme npu 6peMeHHM 1 KbpMaykin 1 Mpu Aeua Ha Bb3pacT noa ner
roAnHK, 3a Aa ce YCTaHOBM Aanu e pasBuAT aHTuTena (NpoTenHn, KouTo ce obpasyBaT B opraHM3Ma B
oTroBop Ha Naglazyme, KouTo MoraT Zila NOB/IMAAT HAa OTFOBOpPa KbM JleUeHNETO), 1 3a Aa pasrieana
HeXeNaHUTe peakuin KbM JIeKkapCcTBOTO. KOMNaHMaTa CbLo NPoBeXAa NpoyyBaHUs 3a onpeaensiHe Ha
onTMMasnHaTa [103a Bb3 OCHOBA Ha PeAoBHO AbAFOCPOUHO MPUIOXKEHME.

AonbnHutenHa mHdopmauma 3a Naglazyme

EBponeiickata koMnucunsa nagaea paspelleHune 3a ynotpeba, BanMaHoO B paMKuTe Ha EBponeickusa cbio3
3a Naglazyme Ha BioMarin Europe Limited Ha 24 saHyapu 2006 r. PaspeweHuneTo 3a ynoTtpeba e
6e3cpouHo.

Pestome Ha cTaHoBMLWETO Ha KoMuTeTa No niekapcTeaTa cupaum oTHOCcHO Nagalzyme Moxe fa ce Hamepwu
Ha yebcalita Ha AreHumnsTa Ha agpec ema.europa.eu/Find medicine/Human medicines/Rare disease

designation.

MbnHMAT TekeT Ha EPAR 3a Nagalzyme Moxe ga ce Hamepwu Ha yebcanTa Ha
AreHumsaTa:ema.europa.eu/Find medicine/Human medicines/European Public Assessment Reports. 3a

noseye nHpopMaumns OTHOCHO nedeHuneTo ¢ Nagalzyme — npoueTete nucrtoskaTta (Cblo YacT oT EPAR)
wnn nonutante Bawua nekap win dapmauesT.

[aTa Ha nocnegHo akTyanusmpaHe Ha TekcTta 12-2010.
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http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/orphans/2009/11/human_orphan_000060.jsp&murl=menus/medicines/medicines.jsp&mid=WC0b01ac058001d12b
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