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MepiAnyn EPAR yia 10 k0OIVO

Naglazyme
yaAoouAgpaon

To napov eyypago anoTeAei ouvown TnG Eupwnaikng Anupooiag 'EkBeong AEloAoynong (EPAR) Tou
Naglazyme. Eng€nyei Tov Tpono pe Tov onoio n Emitponn ®apudakwyv yia Avepwnivn Xprion (CHMP)
a&loAdynoe To @Aapuako npoToU dIaTUNWOEl TN BETIKN TNG YVWUN Yia Tn Xoprynon adsiag KukAogopiag,
KaBwg Kal TIG CUOTACEIC TNG OXETIKA HE TOUG OpoUG Xprong Tou Naglazyme.

Ti eival To Naglazyme;

To Naglazyme eivai didAupa npog €yxuon (evoTaAa&n oe @AERA) nou NepiEXel TN OpACTIKN ouadia
yaAoouA@don (1 mg/ml).

Z€ NOIEG NEPINTWOEIG XpNOIpgonolgiTal To Naglazyme;

To Naglazyme xpnoigonolgital yia Tn 8gpancia acbevmv nou nacyxouv anod BAevvonoAuoakxapidwaon VI
(MPS TUnou VI fj ouvdpopo Maroteaux-Lamy). H ouykekpigévn vOOOC NpokaAeiTal and Tnv EAAEIYn evog
evlUpou, TnG N-akeTuloyaAakTolapivng 4-couA@aTaonc, n onoia sival anapaitntn yia Tn didonaon
TWV OUCIWV TOU opyaviopoU nou ovopalovTal yYAukolapivoyAukavee (GAG). Eav To éviupo anouaoialel,
dev gival duvaTn n didonaon Twv YAUKolauIVOYAUKAV®V, Ol OMOIEC OTN CUVEXEIQ CUCOWPEUOVTAl OTd
KUTTapa npPoKaA®VTAC Ta CUPATWHATA TNG vooou. Ta onuavTikOTEpa and auTd €ival XaunAo avaoTtnua,
Meyalo ke@aAi kal duakoAia oTnv kivnon. H didyvwaon Tng vooou ouvnbwg yiveTal og naidid nAikiag evog
£WG NEVTE ETWV.

Agdopévou Tou pikpoU apiBuol acBevwv e MPS VI kal, apa, Tng onavioTnTag Tng aceveiag, To
Naglazyme xapakTtnpioTnke «oppavo ¢appako» (papuako To onoio XpnoIKMOoNoIEiTal g8 ondvieg
aobBéveleg) oTic 14 deBpouapiou 2001.

To pApuUako XopnyeiTal yovo HE IaTPIKA cuvTayn.
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NMwg xpnoiponoigital To Naglazyme;

H 6epaneia ye Naglazyme npénel va napakoAouBeiTal ano yiaTpo Pe neipa oTn Bepaneia agbevwv Pe
MPS VI | napopolieg aoBeveiec. To papuako npénel va xopnyeital o€ nepiBAAAov nou O1aB£Tel EE0NAIOUO
avavnyng yia TNV avTIHETWNION ENEIYOVTWV IATPIKOV NEPICTATIKWV.

To Naglazyme xopnyeital yia gopd Tnv £Bdopdada pe £€yxuan dIAPKEIAC TECOAPWY WPWV. H GUVIOT®HEVN
do6on €ival 1 mg ava kIAO cwpaTikoU Bapoug. Mpiv ano kabe €yxuon, NPEnel va XopnyeiTal oToug
aoBeveig avTOTAWIVIKO yia Tn Heiwan Tou KivdUvou aAAepyIKnG avTidpaong, evw Pnopel, eniong, va
xopnynOsei avTinupeTiko.

Nwg dpa To Naglazyme;

To Naglazyme eival Bepaneia ev{upikng unokataoTaong. H Bepaneia ev{UUIKNAG UNOKATAOTACNG NAPEXEI
oToug aoBeveic To £€viupo nou Toug Aeinel. H dpacoTikr oucia Tou Naglazyme, n yaAoouAgdon, ivai
avTiypa@o Tou avBpwnivou evlUpou N-akeTuloyaAakTolapivn 4-couA@aTaon. To Naglazyme Bon6a
otn diaonacon Twv GAG Kal oTapdTda Tn CUCCWPEUCH TouG aTa KUTTapa. Kat’ autov Tov TpOmno Pnopei va
BeATIwOEl Ta cupnTwPaTa TnG MPS VI, nepiAauBavopEvng TNG IKAVOTNTAG TWV AoBEVWV yiad Kivnon.

H yaAoouA@aon napdyeral e yia gEBodo yVwoTH WG «TeEXVoAoyia avacuvduaopévou DNA»: napdyeral
ano €va kUTTapo nou AapBavel €va yovidio (DNA), To onoio To kaBIoTd Ikavo va napdayel 1o évqupo.

Moieg peAéTeg eknovnOnkav yia To Naglazyme;

To Naglazyme cuykpiBnke e €IKOVIKO pApuUako (€IKOVIKA aywyn) o€ pia kUpia JEAETN, oTnV onoia
ouppeTeixav 39 aobeveic nAikiag 5 €wg 29 eTwv nou €naoxav ano MPS VI. O Baoikog deikTnG NETPNONG
TNG anoTeAeopaTIKOTATAG NTAV N andoTaon nou NTav os B£on va diavuoouyv ol acBeveic UoTepa ano 24
€BOouadeg Bepanciac.

Moio gival To 0peAoG Tou Naglazyme cUHQ®VA HE TIG HEAETEG;

To Naglazyme anodeixbnke anoTeAEoUATIKOTEPO and To €IKOVIKO QApuako. ‘Eneita and Bspaneia 24
€BdouaAdwv, n YEon anoortacn nou diavuBnke og 12 AenTd au€nbnke katd 109 PETPA OTOUC AOBEVEIG
nou €AaBav Naglazyme kai kaTtd 18 pETpa oToug acBeveig nou EAaBav €IkovikO GApuako.

Moilol kivduvol cuvdéovTtal pe To Naglazyme;

STIC HEANETEG, OI CUXVOTEPEG avenmBUUNTEG evépyeleg Tou Naglazyme (gugavioTnkav o€ NEPICOOTEPOUG
anod 1 ortoucg 10 aoBeveic) ATav Novog aTa auTid, duconvola (duokoAia oTnv avanvon), KolAiakoi novol
Kal YEVIKOG novog. O1 aogBeveic ynopei eniong va napouciacouy avTidpacelc oTnv £yxuan (ONwg NUpPETo,
piyn, €€avenua kai kvidwaon). O NARPNG KATaAOyog TwV aveniBUUNTwWV EVEPYEI®V NOU avapepdBNKav Ue
To Naglazyme nepiAapBdaveral oto UAAO 0dNYIWV XPHONG.

To Naglazyme Oev npénel va Xopnyeital o€ atopa nou evdexeTal va napoucialouv unepeuaigdnaia
(aAAepyia) oTn yahoouApdon | o€ onolodAnoTe AAAo and Ta cuOoTATIKA TOU (PpAPHAKOU.

MNa noioug Adyoug eykpiOnke To Naglazyme;

H CHMP €kpive OTI Ta o@€An Tou Naglazyme unepTepolv TwV KIVOUVWY NOU oUVOEOVTAl E AUTO Kal
€1onynenke Tn xopnynon ad&iag KUKAOPOPIag yia To eV AOYw QApHAKo.
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H emiTponr enecruave OTI €ival onuavTikd va Xopnyeital To ¢appako o agheveic nAikiag KATw Twv 5
ETWV NOU Nacxouv anod cofapn Hopen TnG vooou MPS VI, napdTi atn Baacikr YEAETN Tou dev
OUMMETEIXaV aogBeveic auTng TNG NAIKIGKAG ouadag.

To Naglazyme eykpifnke pe Tn diadikacia Twv «eEAIPETIKWV NEPIOCTATEWV». AUTO anuaivel OTI, Adyw Tng
onavioTnTag TnG vooou, deV KATEDTN dUVATH N CUYKEVTPWAON OAOKANPWHEVWY MANPOPOPIWV YIA TO
Naglazyme. O Eupwnaikdg Opyaviopog dapudakwv Ba a&lohoyei eTnoiwg kaBe veo nAnpogopiakd
oTolxegio nou Ba €ival diaBEoipo kal N napouca nepiAnwn Ba evnUEPWVETAl AVAAOYWG,.

Moia oToixeia yia To Naglazyme avapéveral va unopBAn6ouyv;

H etaipeia nou napaockeudlel To Naglazyme npayupaTonolsi HEAETEC, NPOKEIYEVOU va KaTadelxBei n
HakponpOBeoun acpAAela KAl AdnoTEAECONATIKOTNTA TOU (PAPHAKOU YId £YKUEG Kal BNAAlOUCEC YUVAIKEG
Kal yia naidid KaTw Twv NEVTE €TV, va dlanioTwbei kaTta ndoo ol acbeveic avanTuooouy avTio®uaTa
(NpwTEivEG NoU Napayel o opyaviopog avTidpwvTtag oTo Naglazyme kai ol onoieg 6a pnopouaav va
€nNnpedcouyV TNV avtanokpion otn Bepaneia), kabwc kai va €EeTacgbouv o1 aveniBUUNTEG EVEPYEIEG TOU
@appakou. H etaipeia dievepyei, eniong, HEAETEG yia Tov KaBopiguo TnG BEATIOTNG docoAoyiag o€ TAKTIKN
Hakpoxpovia xoprynon.

NAoinég nAnpo@opieg yia To Naglazyme

>TiG 24 Iavouapiou 2006 n Eupwnaikn Enirponn xopriynoe adsia KukAogopiag, n onoia i1oxUel og
oAOkANpn Tnv Eupwnaikn '‘Evwon, otnv BioMarin Europe Limited yia To Naglazyme. H adeia
KUKAoopiag ioxuel en’ adpiaTov.

H nepiAnwn TNG yVWHNG TNG ENITPONNG 0ppavmv ¢apudkwy yia To Nagalzyme diaTtiBeTal oTov dIKTUAKO
Tono Tou OpyaviopoU, oTn dielBuvon ema.europa.eu/Find medicine/Human medicines/Rare disease

designation.

H nAnpng eupwnaikr dnuooia ékBeon agloAdynong (EPAR) Tou Naglazyme diaTiBeTal gTov dIKTUAKO
Tono Tou OpyaviopoU, otn dieuBuvon ema.europa.eu/Find medicine/Human medicines/European Public
Assessment Reports. Na nepioocoTePeC NANPoPopieg OXeTIKA Pe TN Bepaneia pe To Naglazyme, diaBaocte
To QUAAO odnyimv Xpnong (oupnepiAapBaveTal eniong oTnv eupwndikn dnuooia £ékBeon a&ioAdynong) n
EMNIKOIVWVIOTE UE TOV YIATPO N TOV (pappakonold oac.

TeAeuTaia evnuépwaon TnG nepiAnwng: 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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http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/medicines/000640/human_med_000918.jsp&murl=menus/medicines/medicines.jsp&mid=WC0b01ac058001d125
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