EUROPEAN MEDICINES AGENCY

SCIENCE MEDICINES HEALTH

EMA/31154/2011
EMEA/H/C/000636

MepiAnyn EPAR yid TO KOIVO

Myozyme
aAyAukoaoidaon aAga

To napov eyypago anoTeAei ouvown Tng Eupwnaikng Anuooiag ‘EkBeong AEioAdynong (EPAR) Tou
Myozyme. EngEnyei Tov Tpdno e Tov onoio n Emirponn ®appdkwv yia Avepwnivn Xprion (CHMP)
a&lohdynoes To @appako npoToU dIdTUNWOEl TN BETIKN TNG YVOUN YIa Tn Xoprynaon adsiag KukAogopiag,
Kabwg Kal TIG OUCTACEIG TNG OXETIKA PE TOUC OPOUG XPNonG Tou Myozyme.

Ti gival To Myozyme;

To Myozyme €ival KOVIC yid TNV napackeun dIaAUPaATog npog £€yxuon (evoTaAa&n oe QAERa). Mepiéxel T
dpaaTiKn ouadia aAyAukoaidaon aiga.

3£ NOIEG NEPINTWOEIG XpnoiIgonolgital To Myozyme;

To Myozyme XpnoidonolgiTal yia Tn Bepansia acBevwyv nou naoyxouv ano Tn voéoo Pompe, Jia onavia
kAnpovouikn diatapaxn. O1 aoBeveic ye vooo Pompe napouaialouv avendapkela evog ev{UPoOU nou
ovopaletal aA@a yAukoaidaon. Kavovikd, autd To €v{upo anodolei To oakxapo Nou anobnkeUeTal wg
YAUKoyoOvo og YAUKOZN nou pnopei va xpnoiponoindei wg evépyela anod Ta KUTTApa Tou opyaviopou. H
anouocia autoU Tou ev{UPOU 0dnYEi 0 CUCGOWPEUCTN TOU YAUKOYOVOU OE OPICHEVOUG IOTOUC, 1ID1aiTEPA
OTOUG UG, NepIAaPBavopevng TNG kapdidg kal Tou S1appaypaTog (o0 KUPIOG avanveuoTIKOG HUG KATW
and Toug NVEUPOVEG). H NPoOodEUTIK CUCOW®PEUON YAUKOYOVOU NPOKAAEi €va eupU ¢pdaoua
OUMNTOHATWV, ONwc dI0YKWON TNG KapdIdg, avanveuoTIKEG OUOKOAIEG kal JuUikh aduvapia. H aoBevela
Hnopei va epgeavioTei kata Tn yévvnon («naidikn» pgop®n Tng achévelag), aAAa kai apyotepa (Hopepn
«OWIUNG &vapénc»). Aedouévou Tou HIKpoU aplBuou acBevwv Pe vooo Pompe Kai, dpa, TnG onaviotnTag
TNG acBéveiag, To Myozyme XapakTnpioTnkKe «oppavo papuako» (pApuako nou XpnoiyonolsiTal o
ondvieg aogbéveieg) oTic 14 deBpouapiou 2001.

To papuako xopnyeitar yovo HE 1aTpIKA ouvTayn.
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Mwg xpnoipgonolgital To Myozyme;

H eniBAewn Tng Bepanciag ye Myozyme npénel va dIEVEPYEITAI ano yIATPO NENEIPAPEVO OTNV
avTIHETONION aoBevwy Nou Ndoxouv ano Tn vooo Tou Pompe 1 and aAAeG KANPOVOUIKEG VOOOUC TOU
idlou TUNOU.

To Myozyme Xopnyeital ge €yxuon Twv 20 mg ava XIAIoypaupo cwuaTikoU Bdpouc, Hia gopd kabe duo
€BdopAadeC. H €yxuon npenel va Egkiva apya kal va emtayxUveTal oTadiakd, EpOooV deV NPOKAAEI
OUMNTWHATA aveniBUUNTWV EVEPYEIMV.

Nwg dpa To Myozyme;

To Myozyme €ival Bspaneia ev{UMIKAG unokaTaoTaong. H Bepaneia ev{UUIKAC UNoKATAoTAONG NAPEXEI
oToUuG aoBeveic To €U0 NOU TOUG A&inegl, 0 auTnVv TNV NepinTwaon TNV aA@a yAukoaiddaon. H dpacTikn)
ouagia Tou Myozyme, n aAyAukoaoidaon aiga, gival avtiypago Tng avBpwnivng dAga yAukooidaong Kal
napdyerail ge TN HEB0DO TNG «TEXVOAOYiag avacuvduaopévou DNA»: To éviupho napdyesral ano €va
KUTTapo oTo onoio €xel eioaxBei éva yovidio (DNA) nou To kabioTd 1kavo va napayel 1o eviupo. To
€v{upo unokaTdoTraong cudBaiAel atn didonacn Tou YAUKOYOVOU Kal gunodilel Tn Yn puUGCIOAOYIKN
OUCOWPEUCT TOU OTd KUTTApQ.

Moieg HeAETEG ekNOVRONKav yia To Myozyme;

To Myozyme PeAETHONKE o€ dUO KUPIEG HEAETEC, OTIG OMOIEC CUMMETEIXAV ouvoAika 39 Bpépn kal naidid
NAIKiag €wg TPIAUIO!I ETWV NOU €nacxav ano Tnv naidikr Joper TG vooou Pompe. O1 ev AOyw aoBeveig
OuyKpiBnkav pe pia «opdada oUyKpIiong I0TOPIK®MYV OEDOMEVWV>» BPEP®V Kal NAIdiwv VEApNG NAIKIAG HE
vOOO0 Tou Pompe, nou dev gixav AaBel Bepansia kal dev CUMMETEIXAV OTIC HEAETEC. Baoikoi OeikTeg
METPNONG TNG ANOTEAECUATIKOTNTAG NTAv 0 aplBudc Twv acbevwv nou enifinoav Kai o apiBuog Twv
aoBevwv nou dev xpelalovTav avanveuaoTIKn CUOKEUR yia Tnv unoBonenaon Tng avanvong.

To Myozyme ouyKpiBnKe €niong He €IKOVIKO PApUaKo (EIkoVIKn Bepaneia) og pia kUpia PHEAETN, OTNV
onoia cupueteixav 90 acBeveig pe dWiun Evap&n Tng vooou. Baaikoi deikTeg HETPNONG TNG
anoTeEAEOUATIKOTNTAG ATAV N BEATIWON TNG ano6oTACoNG Nou ol acgBeveic pnopouoav va diavuoouv
nepnaTwvTag ni €§1 AenTd Kal TNG «EKNVEOUEVNG JWTIKNG XWPNTIKOTNTAG» (dEiKTNG Tou Badpou
gUpuBNNG AsiToupyiag Twv Nveupdvwy). H HEAETN difpKNoE €wG 18 PNVEG.

Moo €ival To 6PeAOG TOU Myozyme CUHP®VA HE TIG HEAETEG;

>TnV NpwTN KUPIA YEAETN, OTNV onoia PeTeixav BpEPn nAIKiag KATw TwV 6 Unv®v, To cUVoAo Twv 18
aoBevwv nou akoAolBnoav Bepaneia pe Myozyme nTav v {wn oTnv nAikia Tov 18 unvav, eve 15 €&
auTwv dev xpelalovrav avanveuaoTIKr CUOKEUNR yia Tnv unoBonénon Tng avanvong. AvTtiBera, povo &vag
and Toug 42 aoBeveic and TNV opdda GUYKPIoNG ICTOPIK®V dEDOUEVWY NTav ev {wn oTnV nAikia Twv 18
unvov. Ta anoteAéopaTta eniBefaimwBnkav aTnv aAAn HEAETN, oTnV onoia GUMMETEIXav naidid nAikiag
METAEU 6 PNVWV Kal TPIAUIOl ETWV.

>Tn HopPn TNG OWIUNG &vapénc Tng vooou, To Myozyme RTav nio dnoTEAECUATIKO AMNO TO EIKOVIKO
@dappako otn BeATiwon T600 TNG andaTaong nou unopoucav va diavloouv ol aoBeVEIC NEPNATWVTAG 0G0
Kdl TNG NMVEUHOVIKNG TOUG AsIToupyiag kata Tn didpKela TNG HEAETNG.

Moiol kivduvol ouvdEovTal HE TO Myozyme;

KaTta Tn d1dpKela TwV HEAETWV O aoBeveic ye TNV Naidikr Hoper TNG vOGou Pompe, 0l OUVNOEOTEPEG
aveniBuunTeg evépyeleg Tou Myozyme (ed@avilovTal o nepIoooTepouc anod 1 otoug 10 aoBeveig) nrTav
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Tayxukapdia (ypryopol kapdiakoi naApoi), €éEaywn (gpuBpoTnTa), Brxag, Taxunvola (YPryopeS avanvoeg),
€UETOC, KVIdwaon (g€avOnua Pe Kvnouo), e€avenua, nupeia (NUPETOGC) Kal HEIWHUEVOG KOPETHOG
0&uyovou (XaunAd enineda oEuyovou GTOo aiga). TN HEAETN TNG OWIKNG HOP®NG TNG VOOOU, oI aoBeveig
EMQAvIoav NoAAEG NApOOIEG aVENIBUUNTEG EVEPYEIEG, EVTOUTOIG Ol €V AOYW AveNIBUUNTEG EVEPYEIEG
eKONAWONKAV O€ PIKPOTEPN GUXVOTNTA O€ GUYKPION WE TIG HEAETEG TNG NAIBIKAG HOPPNG TNG VOTOU.
>Xe0OV OAEG oI avenBUUNTEG EVEPYEIEG NOU ava@EPONKav PJe To Myozyme npogkuywav kKatd Tn didpkKeld
n Aiyo HETA TNV €yxuon kai ATav nniag f gETpiag pop®ng. O NARPNG KATAAOyog Twv avenibupunTwv
EVEPYEIWV NOU avapepOnKav e To Myozyme nepIAdPBAvVETAl 0To GUAAO 0dNYIOV XProng.

O1 aoBeveic nou AauBavouv Myozyme €vOEXETAl va avanTUu&ouv avTiowuaTta (NpwTeiveg nou napdyovTal
¢ anokpion oto Myozyme). H gnidpacn auTwv TwVv avTIOwPATwy oTnv acPAaAeia kai Tnv
anoTeAeouaTIKOTNTA TOU Myozyme Jev €ival akopun gaeng.

To Myozyme dev NpéEnel va XopnyeiTal o atopa nou €Xo0UvV NApouasIacel ansIAnTIKA yia Tn {wn
ava@uAakTikn avTidpaon (cofapn aAAepyikn avTidpaon) oTnv aAyAukoaiddan aAgpa rj o onolodnnoTe
GAAO OUOTATIKO TOU pAppAKou, n onoia dev Ba PNopoUos va avTINETWNIOTEN JE XOprynon Tou ¢papuakou
HE BpaduTepo pubPO €yXUONG Kal JEIWHEVN ddON.

MNa noioug Adyoug eykpidnke To Myozyme;

H CHMP €kpive OTI Ta 0@EAN Tou Myozyme ungpTepoUV TwV KIVOUVWY Nou cuv3dEovTal e auTo Kal
€1onyneinke Tn xopnynon adsiag KUKAOPOPIag yia To v AOyw papuako.

Moia péTrpa AagpavovTrai yia Tnv ac@alAn xpnon Tou Myozyme;

H napaokeudoTpia eTaipgia Tou Myozyme npowBei £va oxedio yia Tnv diacpdaAion TNG acpaiols Xprong
TOU (papuAKoU, KUPIWG NapakoAouBwvTag Tov TpONo avanTu&ng avTICWHATWV anod Toug acBeveic nou
AauBdavouv Myozyme, KatapTifovTag E&va PNTPWO Yid OAOUG TOUG aoBeVEIC Nou nacyouv and Tn voao
Pompe kai diaogpaAifovTag OTI ol yiaTpoi yvwpifouv TI¢ avTIOpdoeIiC Mou NPOKAAEi n €yxuon Tou
(PapuPAKOU OTOUC aagBeveic.

Aoinég nAnpo@opieg yia To Myozyme

>TI¢ 29 MapTiou 2006, n Eupwnaikn EniTponn xopriynoe adsia kukhogopiag, n onoia 1oxUel Ot
oAOKANpn TNV Eupwnaikn ‘Evwon, otnv Genzyme Europe B.V. yia To Myozyme. H ddsia kukAo@opiag
10XUEl €N’ AOpICTOV.

H nAfpng eupwnaikn dnuoaia ékBeon agloAoynong (EPAR) Tou Myozyme d1aTiBeTal oTov JIKTUAKO TOMO
Tou OpyaviguoU, oTn di1elBuvon ema.europa.eu/Find medicine/Human medicines/European Public
Assessment Reports. INa NepIooOTEPEG NANPOPOPIEG OXETIKA HE TN Bepaneia pe To Myozyme, diaBacTe
To PUAAO 0dnyI®mV Xpnong (cupnepIAaPBAaveTal eniong oTnv eupwndikrn dnuoacia €kBean agloAdynong) n
ENIKOIVWVNOTE HE TOV YIATPO i TOV (pAPHAKONOIO 0dc.

H nepiAnyn Tng yv®UNG TNG ENITPONNG 0ppavayv Gapuakwy yia To Myozyme 31aTiBsTal oTov dIKTUAKO
T6no Tou OpyaviopoU, otn dielBuvon ema.europa.eu/Find medicine/Human medicines/Rare disease

designations.

TeleuTaia evnuépwon TnNG nepiAnwng: 01-2014.
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