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Pe3rome Ha EPAR 3a o6uiecTBeHO noJji3BaHe

Aldurazyme
laronidase

HacToAwmaT gokyMeHT npeacTaBnsBa pe3ioMe Ha EBponeinckua nybnundeH oueHbueH goknag (EPAR) 3a
Aldurazyme. B Hero ce pa3sicHaBa kak KOMUTETBLT No NekapCcTBEHMUTE NPOAYKTM 3a XyMaHHa ynoTtpeba

(CHMP) e oueHwn nekapcTBOTO, 3a Aa AaJe MNOJIOXUTEIHO CTaHOBULLE 3a pa3pellaBaHe 3a ynoTpeba un

npenopbku 3a ycrioBusATa Ha ynotpeba Ha Aldurazyme.

KakBo npeacrasnsasa Aldurazyme?

Aldurazyme npeactaensiBa MHGY3MOHEH pa3TBop (BNIMBaHE BbB BEHA), CbAbpiXKall, aKTUBHOTO BELLECTBO
napoHuaasa (laronidase).

3a kakBo ce unsnonssa Aldurazyme?

Aldurazyme ce n3nonsea nNpu naunmeHTn ¢ NOTBbPAEHA AMarHo3a 3a Mykononusaxapuaosa | (MPS I,
HeAOoCTaTbyYHOCT Ha a-L-naypoHuaasa) 3a fnevyeHne Ha He-HEBPONOrMYHM CUMNTOMKU Ha 3abonsBaHeTo
(cMMNTOMK, KOUTO HE Ca CBbp3aHM C MO3bKa MK HepeuTe). MPS I e psako HacneacTBeHo 3abonaBaHe,
Nnpy KOETO HMBOTO Ha AaKTUMBHOCT Ha eH3nMa a-L-naypoHuaasa € MHOro No-HWCKO OT HopMasnHoTto. ToBa
O3HauyaBa, Ye BelwecTBaTa, HApe4YeHU MMMKO3aMMHOINIMKaHN, He ce pa3rpaxaaT, a ce HaTpynsaT B
NMoBeYeTO OpraHu Ha TAN0TO U M1 yBpexaaTt. He-HeBponornyHmte cmumntommte Ha MPS I moraT aa 6baaTr
yBenumyeH 4yepeH Apob, CKOBAHOCT Ha CTaBUTE, KOSTO 3aTpyAHSBa ABUXEHUATA, No-Manbk o6eM Ha
6enunte apobose, 3abonsBaHe Ha CbpLUETO N ounTe.

JNlekapCTBEHMSAT NPOAYKT Ce OTMNyCKa Mo /IeKapCcKo npeanucaHume.
Kak ce nanonssa Aldurazyme?

NeuenuneTo c Aldurazyme TpsibBa Aa ce HabnogaBa OT Iekap C ONUT B JIEYEHNETO Ha naumeHTn c MPS |
WAn ApYrvn HacneacteeHn metabonntHu 3abonsaeanumsa. Aldurazyme Tpsibsa ga ce npunara B 6onHuua
WM KITMHWKA, KbAETO UMa obopyaBaHe 3a peaHuMaums U € Bb3MOXHO MpU HyXAaa naumeHTuTe aa
nosyyaTt NeKapCTBEHU MNPOAYKTU Npean nHdy3susaTa, 3a Aa ce NpeAoTBPaTAT afleprmyHm peakuum.
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Aldurazyme ce npunara BeAHbX CEAMUYHO KaTo MHPY3us. MNMpeaHasHayeH e 3a Npoab/IXUTEsNHA
ynoTtpeba.

Kak peucrsa Aldurazyme?

AKTMBHOTO BewecTBo B Aldurazyme, napoHuasa, € Konme Ha YOBELLKUS eH3UM a-L-naypoHnapasa.
MpounsBexaa ce N0 METoA, U3BECTEH KaTo ,pekoMbrHaHTHa AHK TexHonornsa™: oT kKneTku, nony4mnu
reH (AHK), koliTo nmM no3BonsBa Aa Npou3BexaaTt napoHuaasa. JlapoHugasaTa ce U3nonssa KaTo
»E€H3MMO3aMecTBalla Tepanusa®, KoeTo o3HayaBa, 4Ye 3aMeCcTBa SIMNCBALLMS €H3UM MpU NauneHTun ¢
MPS 1. ToBa kKoHTponupa cumntomumTe Ha MPS I, ¢ koeTo ce nogobpsiBa Ka4eCTBOTO Ha XMBOT Ha
naumeHTa.

Kak e npoyuyeH Aldurazyme?

Aldurazyme e cpaBHeH ¢ nnauebo (cnsano nevyeHme) npu 45 naumMeHT Ha Bb3pacT WECT M noBeve
roagMHn C NOTBbpAeHa AnarHo3a 3a MPS 1. OcHoBHaTa Msipka 3a e(eKTUBHOCT € (OPCUPaAHUST BUTaANEH
kanaumnteT (FVC, Msapka 3a kauyecTBOoTO Ha 6enoapobHaTa AEMHOCT) M pa3CTOSHMETO, KOeTO NauMeHTuTe
MoraTt Aa WU3MMHAaT 3a WecT MMHYTU. M3MepBaHeTo e HanpaBeHOo npeau u cneg 26 ceAMUUN Ha SieveHue.
Cnepn ToBa Npoy4YBaHeETO NpoAb/XKaBa A0 YeTUPU FMOAMHU M BCUYKM NAUMEHTU Ca NEeKYBaHMU C
Aldurazyme.

Aldurazyme e npoy4eH cbuwo npu 20 geua Ha Bb3pacT nog rnet roanHu, komto npmemat Aldurazyme B
NpoAb/XeHNe Ha eAHa rognHa. lNpoyyBaHeTo pa3srnexaa OCHOBHO 6e30nacHOCTTa Ha N1ekapcTBOTO, HO
M3MepBa CbLLO CNOcobHOCTTa My Aa HaMmansiBa HMBaTa Ha MMKO3aMUHOMIMKaHUTE B ypuHaTa u pasmepa
Ha YyepHus apob.

Kakeu nonsu ot Aldurazyme ca yctaHOBEHM B npoy4yBaHusaTa?

Mpoy4yBaHeTo nokasea, Ye Aldurazyme noaobpsiBa KakTo popcupaHMs BUTaNEH KanauuTeT, Taka u
CNOCOBHOCTTa Ha NauMeHTUTe Aa XOoAST ced 26 ceammum. To3u edekT ce 3anassa 3a nepvoa Ao
YETUPU FOAUHMU.

Mpv Aeua Ha Bb3pacT noA net roagmHu Aldurazyme HamansiBa HMBaTa Ha MMKO3aMUHOITIMKaHWUTE B
ypuHaTa c okono 60%. MNpu nofoBUHaTa OT JIeKyBaHUTE AeLa YepHUAT Apob e ¢ HopManeH pa3Mep B
Kpasi Ha Npoy4YBaHeTo.

KakBu ca puckoBeTte, cBbp3aHu ¢ Aldurazyme?

MoBeyeTo HeXxenaHu iekapcTBeHU peakummn npu Aldurazyme ca peakuum, NnpeamsBMKaHM No-cKopo oT
MHDY3MsATa, OTKONIKOTO OT JIEKAPCTBOTO. HAKOM OT TAX Ca CUSIHM, HO BPOAT Ha HeXenaHUTe NeKapCcTBEHN
peakuum uma TeHaeHUMsTa Aa HaMmansaBa C BpeMeTo. Hali-yecTute HexenaHu IeKapCTBEHM peakuum npu
nauMeHTN Ha Bb3pacT HaA neT roamHun (HabntogasaHu npu nosedye oT 1 Ha 10 naumeHTH) ca
rnasobonue, rageHe (No3nBM 3a NoBpblUaHe), abagoMmHanHn (KopeMHn) 6onkn, 06pmBKn, apTponaTms
(yBpexaaHe Ha cTtaBuTe), apTpanrus (6onku B ctaBute), 60nku B repba, 60nkm B kKpanHuuute (pbue U
Kpaka), nsyepssiBaHe, nupekcusa (NoBULIEHa TeMnepaTypa) U peakummn Ha MSICTOTO Ha UHGY3usTa. Mpu
nauneHTN Ha Bb3PAcCT NoA MNeT roAVHU Hali-4ecTUTe HeXeNnaHW NeKapcTBeHn peakumn (HabnogasaHu
npu noseye oT 1 Ha 10 NauneHTN) ca NOBULLIEHO KPbBHO HaflsiraHe, HaManeHo KMUCOPOAHO HacullaHe
(Msipka 3a Ka4yecTBOTO Ha 6enogpobHaTa AerHOCT), Taxnkapams (YCKOpPeH CbpAeYeH MyJsic), MMpeKcus m
BTPMCaHe. 3a NbJIHUSA CNUCHK Ha BCUUYKM HEXENaHW NeKapCTBEHN peakumn, cbobueHn npu Aldurazyme,
BWXXTE NIMCTOBKAaTa.
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MouTn BCMYKM NaumeHTn, kouto npuemat Aldurazyme, pa3BmBaTt aHTUTeNa (NMPOTENHU, KOUTO ce
npoussexaaT B oTroBop Ha Aldurazyme). EekTbT MM Bbpxy 6e3onacHocTTa U edeKTUBHOCTTa Ha
N1eKapCTBOTO He € Hanb/IHO U3SICHEH.

AIdurazyme HE TpFIGBa Aa Ce npunara npu Xxopa, KOUTO NpodaBABaT OCTPU aNeprmyHn peakumnn KoM
NnapoHunaasa Uin KbM HAKOA OT OCTaHaInTe CbCTaBKU.

3auwo Aldurazyme e paspelweH 3a ynorpeb6ba?

CHMP pewwu, 4ye Aldurazyme ocurypsisa epeKTMBEH KOHTPOJ1 HA CMMNTOMUTE Ha MPS 1. KoMuteTsbT
pewwu, Yye nonsute oT Aldurazyme ca no-rosieMn oT pUCKOBETE, U NMpenopbya Aa Ce usgage paspeleHue
3a ynoTtpeba.

MbpBoHayanHo Aldurazyme e o603Ha4yeH KaTo ,/leKapcTBO cMpak" 1 pa3pelleH 3a ynoTpeba npu
~VN3BBbHpeaHu obcToaTencrea". ToBa 03HavyaBa, Ye Nopaau psAKOTO pa3npocTpaHeHune Ha bonectTa He e
6uno Bb3MOXHO Aa ce nosy4ym nbaHa nHdopmaums 3a Aldurazyme. Bcska roanHa EBponeiickaTta
areHuMsa No fekapcTeaTa e M3BbpPLUBA Npernes Ha HoBaTa MHGOpMaLMs 1 TOBa pe3toMe CbOTBETHO Lue
ce aKkTyanusupa.

KakBa nHcpopMmaumna Bce owe ce ovyakBa 3a Aldurazyme?

OupmaTta npoussoauTen Ha Aldurazyme we npocneasiea nauneHTute, npmemawm Aldurazyme, u we
pasrnexaa peakummte Ha UHDY3UsSTa U pa3BMBAHETO Ha aHTUTENa.

AonbnHutenHa nHpopmaumsa 3a Aldurazyme:

Ha 10 toHn 2003 r. EBponerickata KOMUCKUSA M3aaBa pa3pelleHne 3a ynotpeba Ha Aldurazyme, BanngHo
B EBponeickuns cbios.

MbnHWAT TekcT Ha EPAR 3a Aldurazyme Moxe ga ce Hamepu Ha yebcanTta Ha AreHuusiTa:
ema.europa.eu/Find medicine/Human medicines/European public assessment reports. 3a noseuye
MH@OpMaumsa OTHOCHO siedeHmneTo ¢ Aldurazyme npoyeTteTe nuctoBkarta (cbwo yact ot EPAR) nnu
nonutanTe Bawwnsa nekap nnu papMauesT.

[aTa Ha nocnedHoO akTyanusmpaHe Ha TekcTta 08-2013.
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http://www.ema.europa.eu/ema/index.jsp?curl=pages/medicines/human/medicines/000477/human_med_000636.jsp&mid=WC0b01ac058001d124
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