IMAPAPTHMA 1

MEPIAHYH TOQN XAPAKTHPIZTIKQN TOY ITPOIONTOX



1. ONOMAZIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

VPRIV 400 povédeg k6vig yio dtdAvpa Tpog Eyyoon

2. IIOIOTIKH KAI ITIOXOTIKH XYNGEXH

Ka0e praridio mepiéyet 400 povadec* Peraylovkepdong aGApa**,
Metd v avacvotaon, éva ml and 1o didAvpa tepiéyet 100 povéddeg Pelayrlovkepdong GApa.

*Mio, povdda eviopov gival n TosotnTo evEOILOL TOL ATOLTEITOL TPOKEUEVOL VO LETOTPATEL EVal
micromole m-vitpo@atvud B-D-yAvkomvpavolidiov o€ T-vitpo@avoin ovd Aentd atovg 37 °C.
**roapdyetor o po HT-1080 woPAactikn avOpmdmivn kutTapikn celpd HEGm TEXVOAOYING
avacvvovacuévov DNA.

"Exdoyo ue yvootn 6pdon:

Ka0e praiidio mepiéyet 12,15 mg varpiov.

IMa tov TA7pn kaTdroyo TV ekddywV, PA. Tapdypoeo 6.1.

3. OAPMAKOTEXNIKH MOP®H
Kovig yia dStdhopa mpog Eyyoon.

Agvkn €m¢ VTOLELKT KOVIG,

4. KAINIKEYX IAHPO®OPIEX
4.1 OgpamevTiKég evocitelg

To VPRIV evdeikvutar yio pokpoypovia Oepamneio eviopkng avtikotdotaons (ERT) yia acOeveig pe
véco Gaucher tonov 1.

4.2 Aocoloyia Kol TPOTOG JOPNYNONS

H 0epancio pe VPRIV Ba tpénet va emPAéneton and yatpd meneipapévo otn dwoyeipion acbevov pe
voco Gaucher.

Aocoloyia
H ocvvietdpevn do6om givar 60 povadec/kg yopmnyoovuevn kabe devtepn efdopdda.

PvOpiceig e docoroyiag pmopolv va yivouv og e€atopukevpévn Baomn, pe faon tnv enitevén kot
dwtpron Tev Bepamevtikdv otoywv. KAvikég peréteg £xovv a&loloynoel 00GELG TOL KLUOTVOVTOL
amo 15 éwg 60 povadec/kg kdbe devutepn efdopada. Adcelg vynrotepeg amd 60 povadeg/kg dev Exovv
peretnOet.

Ot acBeveic Tov emi Tov TaPOVTOG AapPdavovy Bepameio eviLUIKNG OVTIKATACTOONG KE UIYAOVKEPAON
v T voco Gaucher tomov 1 pmopotv va petanndrcovv e VPRIV, ypnoponowdvtag v idta 660m
KoL cuyvoTnTa.



Ewdwkoi mAnBvopoi

Hlaiouévor (265 etwv)
e nukiopévoug acbevelg pmopel va yivel yopnynon evtog tov id10v gbpovg doong (15 Emg
60 povadec/kg) dnmwg oe aAAovg eviihkeg acBeveic (PA. mapdypago 5.1).

Negpixn dvaleitovpyio,

Agv cuvictdtan puopion g docoloyiag o acbeveig pe veepikn dusAettovpyia BACEL TNE TPEYOLGUG
YVOOTG Y10l TN QOPUOKOKIVITIKY KO TN Qopprokoduvapky| g felaylovkepdong dipa (BA.
Tapypoo 5.2).

Hromiry dvalerrovpyio

Agv cuviotdton poduion tng docoloyiag yio acheveic e Nrotiky dusAertovpyia PAcel TNG TPEXOLGAS
YVOGT|G Y10 TN QOPUOKOKIVITIKY KO T QopHoKoduvapKkT| g felaylovkepdong dipa (PA.
ToapaAypapo 5.2).

Taidrazpiros minBoouog

Eikoot and toug 94 acBeveig (21%) mov éhafav Pelayrlovkepdon drpa Katd Tig KAVIKEG LeAETEG TV
G€ €VPOG TOATPLKNG Kot €PNPikng NAkiog (4 éog 17 etdv). Ta mpoeik acpdietog Kot
OTOTEAECUATIKOTNTOG NTAV TOPOUOLN HETOED TOSIOTPIKAOV Kol VMKV acBevav (BA. mapdypapo 5.1
Y10 AOITEG TANPOPOPIES).

Agv €govv axopa TeEKUNPLodel N acPAAELN KoL 1] OTOTEAEGLOTIKOTNTO TG PEAayAovkePAOTG GAPO GE
Tod1d nAkiog Katm tv 4 eTmv. Agv vapyovv Slabéoipa dedopéva.

Tpomog yopnynong

IMa gpron pe evooeAéPia Eyyoon poévo.

IIpémet va yopnyeitor wg evooeAEPia £yyvon diapketog 60 Aemtdv.

[pémer va yopmyeiton péow eidtpov 0,2 1 0,22 pum.

H xat’ oikov yopiynomn vd v enifreyn evog erayyelpotio vyeiag uropet va eEetaotel Lovo yo
aoBeveic o1 omoiot £xovv AAPel TOLAAYIGTOV TPELS EYYVOELS KOL Ol OTTO101 AVEXOVTAY KOAA TIG EYYVCELS
7ov Tovg &ywvav. KatdAinin watpiki vrootpién, cCOUTEPILOUPOVOUEVOD ETUPKADG EKTOLOEVUEVOL
TPOCHOTIKOD GE PETPO EKTAKTNG avlykng, Oa mpémet va eivon dueca dabéoiun otav yopnyeitot 1
Behayrovkepdon drea. Edv eppovictodv avapuraktikés 1 dAres ofeieg avtidpdoelc, dtakoyte
apécmg TNV £yyvon Kot Eekviote katdAAnin wtpikn Oepameio (BA. mapdypapo 4.4).

T'a 00Myieg oYETIKA PE TNV avacVOTAGCT] KOL TNV 0pOimoT) TOL QOPUUKEVTIKOD TPOTOVTOC TPV otd TN
yopnynon, PA. mapdypapo 6.6.

4.3 Avrevositeag

Yofapn aAlepykn avtidpacn 6N dPOCTIKY OVGIN 1] GE KATOL0 amd Ta EKO0Y0 TOV AVOPEPOVTOL GTNV
Topaypopo 6.1.

4.4 FE101kég TPOEIOOTOMGELS KO TPOPLAAEES KATE TN Yp1jon

Iyvnioowdtro

IIpokeévov va Bertiwbei 1 yvnAacudTnTe TV PLOAOYIKGOV QOPUIKEVTIKOY TPOIOVI®V, TO GVOUQ
Kot 0 aplipdg ToPTIdaG TOL YOPTYOVLEVOL PAPLAKOV, TPETEL VO KOTAYPAPETAL LE GOPNVELML.

Ynepevarchnoio

Avtidpdoelg vrepevalctnciog, CLUTEPIAAUBAVOUEVOV CUUTTOUATOV CUUPATOV e avapuAatia,
&xovv avapepbei o aobeveic og KMviKEG HeAETES Kal amd TNV epmelpio, LeTA TNV KukAopopia. H



TAELOYNQi0 TOV avTOPAcEDY VITEPEVOLoONGiG epeavileTar cuVHBLG ¢ Kot 12 dpeg petd v
£€yyvon. Xta o cLYVA avaeepBEvTa cuuTTOaTA VITEpeLasONGiag Teptlappdvovtal vavtia,
e&avonpua, dvonvola, ooeuaryia, Bopaxikn duvcpopio (GupmeplapuPavopuévov Tov ooONuaTog
op&ipotog oto Odpaka), kKvidmon, apOpadyia Kot KeQaAUAYia.

Avtdpaceic mov oyetilovrot pe v £yyvon

Avtidpaon mov oyetileTon pe v £yyvon opiletol ¢ OTOLdNTOTE AVETIBOUNTN EVEPYELL PAPLLAKOV
ov gppaviletar viog 24 opdv petd v vapén &yyvong g Pelayrovkepdong dhpa. AVTdpacelg
mov oyetifovron pe v €yyvon (IRR) ftav ol avemBounteg evépyeieg mov mapatnpndnKoy mo cuyvd
o€ acbeveig mov Elafav Bepameio og KAvicég peréteg. Mia IRR cuyvé epeoaviletor g avtidpoon
vrepevarstnoiag. Ta wo cuyvd avagepBévia copmTdrATo VIEPEVAIGOINGiuc TEPLaBAvoLY vavTia,
e&avonpua, dvomvola, oocpuaryia, Bopaxikn duvcpopio (GupmepAapPavopuévov Tov oloONuUaTog
op&ipotog oto Odpaka), kKvidmon, apbpadyia kot kepaiadyio. Zvurtopato couPatd pe avopviotio
&xovv avapepBet o aobeveig og KMvikég pehéteg kot and TNy eumelpio LETA TNV Kukhopopia. Extdg
omd cvumtdpata Tov oyetiloviol pe avtdpdoelg vrepevarcinoiog, IRRs evdéyetar va gpeoavictodv
OmMG KOTMON, (AN, mopeia, avénon oy applokn Tieon, Kvnouog, Oaunr opacn N Euetoc. Xe
aoBeveic o1 omoiot dev elyav voPAndel Tponyovuévmg oe Bepameio, 1 TAELOVOTNTU TOV AVTIOPAGEDV
mov oyetilovtan pe Vv €yyvon mapatnpiOnKav Katd toug tpdTovg 6 prves Bepameiog.

TIpdAnyn Katl ovTETOTION ovTIOPGosmy oL oyetiCovion pue tnv £yyvon cvureptAoufovousvmv
avTdphosmv vrgpevatctnoiog

H avtyetonion tov avtidpdcewy mov oyetilovior pe v &yyvon Ba npénel va Paciletar otn
coPoapdtnta g aviidpaongs, kot va teptiapfavet peiowon tov pubuov £yyvong, Bepaneio pe
(QOPUAKEVTIKE TPOTOVTOA OTMG AVTIGTOULVIKA, OVTITUPETIKA 1)/K0L KOPTIKOGTEPOELT], 1)/KaL dloKOTN
Kot emavévapén g Bepomeiog pe avénuévo xpovo Eyxvong.

Ab6y® 1OV KvdHVoL avTIdpacemV vepevatsnaciag, cuunepriapfovoprévng e ovoeoviaéiog,
KATOAANAT 10TPIKT VTOGTAPIEY, CUUTEPTAAUPAVOUEVOD ETOPKDG EKTOLOEVUEVOL GE PETPO, EKTOKTNG
avaykng Tpocmkov, Bo Tpémel va etvar dpeca dtabéciun otav yopnyeitan | Pelaylovkepdon dApa.
Edv epaviotovv avauAaxkTikég 1 dAleg ofeiec avTidpdoelg, o€ KAVIKN 1 KAt oikov, d10KOYTE
apEomC TNV Eyyvon Kot EEKIVAOTE KOTAAANAN atpikh Oepameia. [a acbeveig mov avoarnTicoovy
avapuAadio Kat’ oikov Ba Tpémel va e€etdletal To evoeyopevo 1 Beparneio va cuveyiletan o
nepPaAlov KAMVIKIG.

H Oepancio Oo mpémel va TpoceyYIoTEL e TPOGOYN € UGOEVEIS TOV TOPOLGINGHY GUUTTOUATO,
vrepevarctnoiog otn Perayrovkepdon ahpa 1 oe GAAN Bepameio evOLIIKAG AVTIKOTAGTAONG,

H mpoBepameio pe avtiicTopIviKG 1)/Kol KOPTIKOGTEPOEIDT EVOEYETOL VO OTOTPEYEL ETAKOAOVOEG
aVTIOPACELS O EKEIVEC TIG TEPMTMGELS OOV ATOITNONKE CUUTTOUOTIKY OepaTmeia.

Avocoyovikdtnta,

Tao aviiodpato evogyetal va S1adpoapaticovy poro oe avtidpdoelg mov oyetilovion pe ™ Bepameio Kot
o1 omoieg mapatnpndnkav pe  xpnon g Pelayrlovkepdong diea. [lpokeévou va agoloynbein
oY£0N, GE TEPITTAOCELS GOPUPDOV AVTIOPAGE®V TOL GYETILOVTAL LE TNV £YYVOT| KOl GE TEPUTTMOCELG
EMeyng 1 omdAELNG TG dpacnc, ol acBeveic Oa Tpémel va EAEYXOVTOL YO TNV TOPOVGIO UVIICOUATMOV
KoL TOL AmOTEAEGLOTO, B0 TPETEL VO, AVAPEPOVTOL BTNV ETALPIA.

2116 KMvVIKEG HEAETEG Yia T yopnynon g Adstag Kukhopopiag évag amd tovg 94 (1%) acbeveig
avéntuée IgG-14Eng avricopota ot Pelayrlovkepdon drea. e avtn ) pia tepintmon, Ta
avticopota kabopiotnke 0TL elval e£0V0eTEPOTIKE G€ Evay in Vitro TPosdlopIGUo.

Koavévag acBevig dev avéntuée IgE aviiocopata oty fehayrovkepdon GAQa.

Agv avaeépniay avtidpacelg Tov oxeTilovTal e TV £yyvon.



Ilepiodog ueta v kKokAopopio Tov TPOIGVTOS

Metd ) KuKAOQOPia TOL TPOTOVTOG, KOTA T SIAPKELN LEAETG EMEKTACTG, EVOC 00DEVG avETTLEE
IgG avticopota ot Oepameio pe VPRIV. Emutiéov, petd tnv kuklogopio Tov mtpoidvtog
avaeépnkay peptkd meplotatikd OeTIK®V EEOVOETEPOTIKMV OVTICOUATOV KOl EAAELYT) dPAGTC.

Ndrpio

To mapdv papuokevTikd Tpoidv mepiéyet 12,15 mg vatpiov avd @raridio. Avtd icodvvapel pe to
0,06% g cvvictmdpevng amod tov [IOY péyiotg nuepnotag TpodcAnyng vatpiov 2 g yio Evav EVIALKO.

4.5 Almiemopdocseig pe GAlo QUPUIKEVTIKE TPOTOVTH Kol GAAES popPES adlinlemiopaong
Agv &govv mpaypotonom el pelétec oAANAETIOPAGEWDY.
4.6 T'ovipétnTo, KONON KAl Yorovyia

T'uvaikeg og avamapoywyikn nAKio

Ot acBeveic Tov £yovv T voco Gaucher kot HEVOUV £YKVEG EVOEXETAL VO TOPOVGLAGOVY EVOL SIAGTN O
avénuévng dpaocTikdTTag TG VOGOL KaTd TNV £YKupocvvn Kot T Aoyeio. A&loAdynon
KvOOvVou/0@EAOVG amanteiTon Yo yovaikeg pe vooo Gaucher mov oKEQTOVTOL VO KLOPOPGOLV.

Kvnon

Agv dwatiBevtou 1| eivar meplopiopéva To KAMVIKA dEd0UEVA GYETIKA LE TN XpNon TS Perlaylovkepdong
o€ £yKvo yovaika. MeAéteg og {ma dev koTédeI&ay dpeon 1 EPUecn TOEIKOTNTO GTNV EYKLUOGVVY,
oV avamTuén Tov EUPPLOL, GTOV TOKETO 1| GTN UETAYEVVITIKY avATTLED. XTEVI TOpaKOAOVON O™ TG
EYKLHOoHVNG KOl TOV KAWIKOV ekONAdoemv TG vooov Gaucher sivar amapaitreg yia v
eartopikevon g Oepaneiag. H yopnynon oe £ykveg yovaikeg TPEMEL VO TPOLYLOTOTOLEITOL [IE
TPOGOYN.

ONAaGUOS

Yrdpyovv avenapkeic TANpopopieg oxeTiKd pe TNV amékkpion g Behayrovkepdong GAoa 1 Tov
petafoirtdv g oto avlpomvo yéia. H Belaylovkepdon etvar cuvBetikn popon g
B-yAvKoKepEUTPOGIOAOTC TOV OMOTELEL PUGIOAOYIKO GUOTOTIKO TOV AVOPOTIVOL YdAokTog. MeAéteg
pe dAAeg LopPES TOV eVEDUOV €roVV PBpetl TOAD YauUnAd eminedo Tov EVEOIOL GTO UNTPIKO YOAA.
IIpénet va amoaciotel edv Ba dtakomel o OnAacuog 1 Ba diaxomel/Ba amopevyBel 1 Bepameia pe

VPRIV, Aapfavovtog vaodym 10 6¢pehog Tov niacod yio 1o moidi Kot 10 0@erog e Bepaneiog yio
yovoika.

Tovwomnta
Meléteg oe (da dev Tapovsiacayv amodei&elc dSatapayuévng yovipdtntog (BA. mapdypago 5.3).
4.7 Emodpacsig 6TV IKEVOTNTA 001]Y1|61G KOl YEIPIGHOD U ovLdTOV

To VPRIV dev éxet kapia 1 £yl aonHOvVTY EXIOPACT OTIV IKOVOTNTA 001YNONG KoL XEPLOUOD
unyovnuéToy.

4.8 AvemOounTeg evépyereg

20VOWYT] TOV TPOPIA 0GQOUAELOC

Ot o coPapég avemBOunTeg evépyeleg oe aobeveig oe KMVIKEG LeAETES NTaV OVTIOPACELS
vrepevarctneciog (2,1%).



Ot o ovyvég avemBOUNTEG EVEPYELEG NTAV AVTIOPACELS TTOL oyetiCovtat pe Tnv &yyvon (39,4%). Ta
7O GLYVA TOPATNPOVUEVO COUTTOLOTO AVTIOPACE®V TOV GYETILOVTAL LE TNV £YYLOT TAV:
Keaiodyio, {AAn, vToTOOT, VIEPTACT, VOUTio, KOTWon/e&ucOivion, kot Tupe&io/avénuévn
Beppokpaocio codpatog (PA. mapdypago 4.4 yia Aowmég mAnpoeopiec). H povo avemBbunt evépysia
oL 00N YNOE 6€ dloKomn TG Bepameiog NTav o avtidpacn wov oyetiletal pe Ty £yyvon.

Kotdroyoc avemBountmy evepysldv 6€ LOPON TIVOKO,

Ot avemBounteg evépyeteg mov avaeépnkayv o€ acbeveic pe voco Gaucher tomov 1 avagépoviol otov
[Tivaka 1. Ot TAnpo@opieg Tapovstdloval KoTd Kotyopio opydvov GLGTHOTOS Kol GUYVOTNTO
ovpewva pe ™ ovvinkn MedDRA. H cuyvotnta opiletal og moAd cvyvég (=1/10), cuyvég (21/100
£m¢ <1/10) xan 61 cvyvég (=>1/1.000 éwc <1/100). Evtdc kdBe katnyopiag cuyvotntoag ELeAvions, ot
avemBOunTeg evépyeleg mapatifevral Katd edivovca celpd coPapotntag.

Mivaxkag 1: AvemOopnteg evépyeteg mov avapépOnkav pe 1o VPRIV o acOeveig pe véoo
Gaucher tomov 1

Avem@opntn evépyera

Kotnyopio/opyaviko
cvoTnNO IMolb ovyvéc Yoyvég Oy ovyvég
Awotapayéc Tov avTdpaceLs vepevarcinoiog
OVOGOTOLTIKOD (meprappdvovv aAhepytkn
GULGTNLOTOG depuoatitidn Kot avopUAAKTIKES™/
OVOQLAOKTOELDELS OVTIOPACELS)
Awtapayéc Tov Ke@aAadyia, {aAn
VELPIKOL GUGTNHLLOTOG
OBalukéc drotapoyég Ooumn dpaon*
Kopdiakég datapoyég TOYVKOPSiaL
Awtapayéc Tov dvomvore*
OVOTTVELGTLKOV

GUGTNOTOG, TOV
Ompako Kot Tov

necobwpdxiov
Ayyelokéc datopayEc VEEPTACT]. VITOTOGN, EEayM
Awtopayés Tov KOWALOKO vavtio éuetoc*
YOGTPEVTEPTKOV GAyog/dhyog avem
KOWALOKNG YDPOG
Alotapoayéc Tov eEhvOn o, KVidwomn, KVvNopoc*
OEPLOITOC KOl TOV
VTTOdOPIOV 1GTOV
Alotapoayéc Tov 00TIKO GAYOG,
HVOCKEAETIKOD apOparyia,
GUGTILOTOG KOl TOV 0GQLOAYIN
OULVOETIKOV 16TOV
evicéc dratapayéc kat | evépyela mov Owpaxikn dvceopio™*
KATOOTAGELS TNG 0000 oyetileTon pe v
xopnynong gyxvon,
eEacBévion/kdénwon,
mope&io/onénuévn
Oeppokpacia
GOUATOG




"Epevveg TOPOTETAUEVOG EVEPYOTOMUEVOS
APOVOG HEPIKNG
Opoupomractivng, BeTikd
€EOVOETEPOTIKO AVTICOUO.

* AvemBounteg eVEPYELEG TTOVL TPOEPYOVTAL OO AVAPOPEG LETE TNV KuKAOPOpia

TIeprypoen emieyuévav ovemfountwy EVEPYELMV

Euctoc

& OPICUEVEG TEPIMTAOGELG, 0 EUETOC UTopel va eivar coPapng kot faptdc popenc. ‘Epetog ekdnidveton
O GLYVA KATA TN SLAPKELD TNS £yYvong Kot £0¢ Kot 24 dpeg LETH TNV £YYLON.

A\\ot e101kol TAnOuopoi

Hluriouévoc tinbvoudc (=635 etadv)

To mpopik acporeiag Tov VPRIV og khivikég peréteg mov mepiedaupavay acbeveic nlikiog 65 etmv
Ko Gve NToV TapOUolo Le eketvo Tov TapatnpnOnke og dALOVG eViAIKEG acbeveis.

Houdiatpikoc tinBovouog

To wpo@ik acpareiag Tov VPRIV g khvikéc peléteg mov mepreddppavay moidid Kot eprjfovg nitkiog
4 ¢wg 17 etdv NTav Tapopolo pe ekeivo mov mapotnpnonke og eviiikeg acbeveic.

Ava@opd. ThovoroyoOLUEVAOV aVETIOVUNTOV EVEPYEIDV

H avagopd mbavoroyodpuevoy avemBOUNT®V EVEPYELDY LETA A0 TN YOPNYNoN GoEl0g KuKAOPOPiog
TOL QOPUAKEVTIKOV TPoidvTOog elvan onpavtikn. Emtpénet ) cvveyn mapakorovdnomn e oyéong
0PEALOVC-KIVOHVOL TOVL POPHOKEVTIKOV TPOTdvTog. Znteital and Tovg enayyeipaties vyeiog va
avaPEPOLY OTTOLEGONTOTE THUVOLOYOVUEVEG OVETIOOUNTEG EVEPYEIEG LEG® TOV £BVIKOD GUOTNUATOG
ava@opdg mov avaypdeetol oto [Hapdptnua V.

4.9 Ynaegpdocoroyia

AwtiBevtol TeplopicIEVEG TANPOPOPIES aVaPOPIKd e TNV VIIEpdOGOLOYin Le Pedayiovkepdon GApa.
2NV TAEOVOTNTA TOV TEPIGTATIKMY VIEPOOGOAOYINC, deV Eyovv Tapatnpn el emmpdobeteg
avemBounteg evépyeieg. Evtoitolg, oe mepintwon tuyaiog 1 ekovctag vepdocoroyiog, ol acheveic Oa
TPEMEL vaL TIBEVTOL VIO TPOCEKTIKN TApATPNoN Ko 1) Bgpameios va £lvol GUUTTOUATIKT KO
VTOGTNPIKTIKN. Agv vrdpyel dtbéaipo avtidoto. H péyiotn d6om g Peraylovkepdons GApa oe
KAvikég perétec ntav 60 povadeg/kg (PAEre Tapdypapo 4.4).

5. DOAPMAKOAOTI'IKEX IAIOTHTEX
51 @oppokodvvoptKES 1O10TNTES

Doppokobepanentikn katnyopio: AAAa TPOIOVTH TETTIKNG 0600 Kot HETAPOAMGHOD, Evivpa,
kwdikoc ATC: A16AB10.

H vococ Gaucher givar pio, 00tocm K DVTOAEMOUEVT] SLOTOPAYT TTOL TPOKUAEITOL OO PHETOAMAEELG
o710 yovidro GBA, n onoia katoAnyel o€ avendpKeLo, TOV AVGOCOUIKOD EVIDOV
B-yAvkokepePpociddon. Avti n eviuuikn avemdpkela Tpokarel GLGGOPELGN TS YAVKOKEPEPPOGIONG
KUPIE 6TO HOKPOPAYa, OTUIOVPYOVTOS apPpOdn KuTTapa 1 «kbtTopa Gaucher». Xe auth T
dloTapayn AVGOCOUIKNG amoONKEVOTG, TA KAVIKE YOPOKTNPIGTIKG OVTAVOKAODV TNV KOTAVOUT TOV
Kuttdpwv Gaucher 6To AP, TOV CTANVO, TOV LVEAD TV 0GTAOV, TOV OKEAETO Kol TOLG TveLpoveS. H
GLGGMPEVGT YAVKOEYKEPUAOGIONG GTO NI Kot TOV oA v 0dnyel o€ opyavoueyario. H coppetoym


http://www.ema.europa.eu/docs/en_GB/document_library/Template_or_form/2013/03/WC500139752.doc

TOV 00TMV KOTAANYEL GE OKEAETIKEG AVOUOAMES KOl SLGHOPPieC KABMG Kot 6€ KPIoELS 00TIKOD GAYOLG,.
O1 evamoB£GELC 6TO HVEAD TV 0CTMV KO 1] GTANVIKT OTOALLOTOTOING 001 Y00V 08 KMVIKA
onuavTiKn avaipio kot Opoufomevia.

H 6poaotikn ovsia tov VPRIV givar 1 Behaylovkepdon dAea, 1 omoio mapdystatl LEcm TeXVOAOYiag
gvepyomoinong yovidiov oe pia avBpomivn kuttapikn oepd. H Belaylovkepdon dhea sivar o
yAvkonpwteivn. To povopepég sivar mepinov 63 kDa, £xer 497 apvoééa, Ko Ty 010 apvodikn
oAANAovyia e To UOIKA eppoviiopevo avBpamivo Eviupo, YAvkokepefpoosiddon. Yrdpyouv

5 mBavé onpeia yrukoloAiwong mov cuvoéovial 6to N-Telkd AKpo, TEGCEPA amd TO OToid
katolopufavovrol. H Behaylovikepdon GApa mopdyeTol MGTE VO TEPLEYEL KLPIOS VYNANG LOVVOLNG
TOTOV YAVKAVEC MOTE VO, SIEVKOAVVEL TNV EGMTEPIKEVCT] TOV EVEDUOV amd TO POYOKLTTOPIKA KOTTOPOL-
o6ToY0 PEGM TOL VTTOdOYEN LovvOlnG.

H BeAayrovkepdon ahpa cupuminpaovel 1§ avtikabiotd tn f-yAvkokepefpociddon, To Evivpo mov
KaTaAveL TNV VOPOALGN TNS YAVKOKEPEPPOGIONG oE YAuKOLN Kot KEPALLido 6TO0 AVGHcOLLA,
LELDVOVTOG TV TOCOTNTA TNG CLGGMPEVUEVTG YAVKOKEPERPOGIONG Kot dlopbmvovtag TV
nafopuctoroyio T vocov Gaucher. H Belaylovkepdon dApa avédvel Tn cuyKEVTP®ON TNG
OLLOCQOPTVIG KOt TOV OPLOUO TOV QUOTETOA®MY KOl LELDVEL TOV NTTOTIKO KOl TO CTANVIKO OYKO GE
aocBeveig pe vooo Gaucher tomov 1.

21ic peréteg 025EXT won 034, atoug aobeveic mpoopépbnke Bepaneio kat’ olkov. Xt

perén 025EXT, ot 7 amd toug 10 acbeveic Erafav Bepaneia kat’ 0ikov TOLAGYIOTOV Lid OPA KoT
T Sudprela tv 60 unvav Bepareiog. Xtn perémn 034, o1 25 and toug 40 acbeveig Erafav Oepameio
KT’ 0{KOV TOLAGYIGTOV [o pOopa Kotd TN dtdpkela Tov 12 unvav Bepaneiog.

KAk ommoteAeouotikOTnTo. Kot 0o@AAEL

Melétec otn Ospomeio acevady o1 omoiol dgy eiyoy vrofinlei mponyovuévac oc Ospameio,

H peArétn 025 frav o Yunvn, avowktn peiétn o 12 evihikeg aobeveic (>18 etcdv) mov dev glyav
vroPAnOel mponyovpuévmg e ERT (opileton g unv €govrag Adpet Oepomeio pe ERT yio tovAdyiotov
12 pivec mpv amd v sloaymyn| ot pehétn). H Belaylovkepdon droa apyikd yopnynonke e tpdno
KMUOK®OTA avEavOreEVeY d06emV 6Tovg 3 TpmTovg acbeveig (15, 30, 60 povadec/kg) kat ot vroAoTOL
9 acBeveig Eexivnoav ) Oepameia pe 60 povadeg/kg.

Khvikd onpovtikég Beltidoelg and m Pactkr| ypopps mopatnpndnkoy 6t cuyKEVIpOon
LLOGPOIPIVNG KO GTOV 0PLOUO TV OUOTETOAI®MV POALG GE 3 UNVEG KOl GTOV NTTOTIKO KOl TOV
OTANVIKO OYKO GTOVG 6 PNVEG Kol 6TOVG 9 pveg énetta amd v évapén g Oepaneiog pe
BeAaylovkepdon dApa.

Aéxa acBeveic mov olokhpwoay tn peAétn 025 eyypdonioy ce o avoukTi] LEAETT TOPATACTC
(025EXT), 8 ek twv omoimv ohokAnpwcoy T peAétn. 'Emerta and tovddyiotov 12 pnveg cuveyong
Oepamnciog pe ™ Perayrlovkepdon dApa, 6A0tl o1 0oBeveic TANPOVCAY TIC TPOVTOOEGEIC VO TOVG
pelmBel n 060om g Pehayrovkepdong dapa foduaio and 60 ce 30 povadeg/kg apdTov TETVY OV
TovAdytotov 2 amd Tovg 4 Bepamevtikodg otoyovg ERT tov «EToug 1» yia ) voco Gaucher tomov 1.
Or acBeveic éhafav do6celc mov kvpaivovray and 30 émg 60 povadec/kg (diapeon doon

35 povadeg/kg) kabe devtepn efdoudda yio Emg kot 84 punveg (7 xpovia). H dtotnpoduevn kAvikn
OPOCTIKOTNTO GUVEYICE VO KOTOOEIKVIETOL KATA TN dldpKeLn TG Oepaneiog Ommg mapatnpnonie and
BeATIDOELS 0TI GLYKEVIPADGELS OLLOCPULPTVIG KOl GTOV OPLOLO TV OLOTETAAI®MV KAl GTOV UELOUEVO
NTOTIKO KOl GTANVIKO OYKO.

Méypt 1o prva 57, 8 and tovg 8 acbeveic elyav emrvyet peimon tovidyiotov 2 Babudv ot
Babuoioyia emPapuveng tov poerod Twv ootdv (BMB) oty 0cpuikn poipa tng 6movOouAlKng oTRANG
omwg a&loloyntnke amd poyvntikn topoypaeio. Bedtioon amd t Pacikn ypapun oto Z-scores g
péong ootikng mokvotntag (BMD) g oopuikng poipag Tng GTovOLAIKNG GTHANG Kl TOV OUYEVO TOV
punpeiov ootob To purva 24 (0,4, 95% A.E. 0,1, 0,7) kou o piva 33 (0,4, 95% A.E. 0,2, 0,6),
avTioToiywe. Metd and entd ypovia Oepaneiag, n péon avénon anod tn Poacikn ypoaupuq oto Z-scores



nrav 0,7 (95% A.E. 0,4, 1,0) yia mv ocuikr| poipa g omovovAtkng otiing kat 0,5 (95% A.E. 0,2,
0,7) yio tov avyéva tov unpraiov ootov. Kovévag aobevig dev mapovciace emdeivoon cOLPOVO LE
v tagwvounon tov I[1.O.Y. yia tnv 06TIKN | TUKVOTNTO GE GUYKPIoT UE TN PACIKN Ypopun.

H perém 032 vjrav o 12pumvn, toyonomotnuévn, SutAn ToeAn, Le ToapaAANAEG ORAdES LLEAETT
OTOTEAECUATIKOTITOG GTNV omoia eyypdonkay 25 acOeveic nAikiog 4 €TV Kol dve Tov dev giyov
vroPAnOei mponyovpévawg e ERT (opileton g unv €govrag Adpet Bepomeio pe ERT yio tovAdyiotov
30 pivec mpwv amd Vv sloaymyn| ot pnehétn). O aobeveic amaitndnke va £xovv avaipio wov
oyetifeton pe tn voco Gaucher ko eite OpopPomnevia gite opyavopeyorio. Ot acBeveic
TuyotomomOnkay yio va AdBovv tn ferayrovkepdon aapa og doon eite 45 povadec/kg (N=13) 1

60 povadeg/kg (N=12) kdBe devtepn efoopddo.

H Berayrovkepdon drhoa 60 povadec/kg yopnyovpevn evéoplePing kabe dedtepr efdopdoa
KaTEOEIEE KAIVIKA ONUOVTIKEG AVENCELS o TN PaciKn YPOUU 6T HEGT CLUYKEVTPMGT OLLOCOULPIVIG
(+2,4 g/dl) kot otov apdud Tov aporetariov (+50,9 x 10%/1), o nroatikdg dykog uetddnke amd 1,46 o
1,22 popég 1o puolohoyikod (péom peiwon 17%) kot 0 omAnvikdg 6ykog peimbnke ond 14,0 og

5,75 popéc 10 pucloroyko (péon peimon 50%). Enpoavticég avénoelg and T Pactkn Ypouun
mapatnpn Koy oty opdda doong 45 povadwv/kg oe cuykévipmon apoceapivig (+2,4 g/dl) kot
otov apdud Tov aponetaiiov (+40,9 x 10%/1), o nraticdg dykog peimdnke omd 1,40 ot 1,24 popég to
@VO10A0YIKO (Héom peiwomn 6%) Kot 0 oTANViIKOG 0YKog petmdnie and 14,5 o€ 9,50 popég to
@UO10A0Y1KO (Héom peiwon 40%).

H perém 039 frav o unvn, Tuyalomompévn, SITAT TOQAT, U1 KOTOTEPOTNTOGC, EAEYYOLEVT LE
EVEPYO GLYKPLTIKO TaPAYoVTa (LUIYAOVKEPAGT)), LE TOPUAANAEG OUAOEG LEAET OTOTELECUATIKOTITOG
otV omoia gyypdonkoav 34 acOeveig niikiog 4 eTdv kot Gve mov dev elyav vroPfAndel Tponyovuévmg
og ERT (opileton ¢ unv €yovrag AaPet Beponeio pe ERT yio tovhdyiotov 12 punveg tptv amd v
gloaymyn ot perétn). Ot aoBeveig amartnOnke va £yovv avaipio mov oyetietan pe tn voco Gaucher
Ko gite OpopPonevia gite opyavopeyaria. Ot acOeveig Ehapav gite 60 povadeg/kg felaylovkepdong
arpa (N=17) 1} 60 povadec/kg yuyrovkepdon (N=17) kabe devtepn efoopndda.

H péon amdrotn avénon amod tn Paciky Ypopp 6Tl GVYKEVIPAOGCELS alpocpalpiving nrav 1,624 g/dl
(£0,223 T.X.) énerta amd 9 punveg Bepameiog pe Peraylovkepdon dApa. Avti 1 adEnon o
GLYKEVTPMOT) QULOCEUPIVIG PAVIKE OTL eIVl KAVIKG KO CTOTICTIKA LT KOTOTEPT] TNG
rylovkepdong (péom dtapopd aAlayng pneta&y Oepameldv and ) Pacikn ypouuy Emg Toug 9 punveg
[Berayrovkepdon dApa — tpurylovkepdon]: 0,135 g/dl). Aev vafpyav GTATIGTIKA ONUAVTIKES SLOPOPES
petald Pelayrlovkepdong Ahga Kol (tyAovkepdong otig aAhayég otov aplfpd Tov apomeToAmy Kot
GTOV MOTIKO KOl GTANVIKO OYKO HETA amd 9 unveg Bepanciog pe felaylovkepdon dAea, Kol Péypt T
TPOTN amdvinon apoceapivng (opiletal og 1 g/dl avénon amd ™ factkn ypouun).

Melétny oc aoOsveic mov ustomndody ano Ospomeio us wiyiovkepaon o VPRIV

H perém 034 vjtav o 12pumvn, avoikt pelétn acoaieiog oty omoia eyypdonkav 40 acOeveig
nAikiog 4 €TV Kol dve ot omoiot elyav AdPel Bepameia e YryAovkepdorn o€ dOCELS TOL KLLLOIVOVTOL
amo 15 éwg 60 povadec/kg yio tovAdyiotov 30 cuveyouevoug unveg. Ot acBeveic Empene va Eyouv pia
otafepn 600 YYAOLKEPAGNC Y10 TOVAUYIGTOV 6 LVEC TPV Ao TV €yypoen ot peAétn. H
Bepamneia pe ) Pehayroviepdon ahoa yopnynonke pe tov 1610 apBud povadwv Kot GYNHOTOS OTMG
KoL e 1 0601 yAovkePAoG Tovg. H cuykévipmon apoceoipivng kot o aptuog tov arponetoiioy
kT ONKay og aAloyég amd T Pacikn ypapun, Tov opiotnke ¢ 1 ANEN g Oepaneiog Tov acbevoic
LE LLuyAovkepdon.

Y& aobeveig mov petamnoncav amd TNV yAovkepdon o€ felaylovkepdon GAa, Ol GUYKEVTIPMOGELG
oloc@opivng Kot 0 aptBudg TOV AUOTETAAI®Y TOPEUEVOY 0 OEpOUTEVTIKA EMITEdQ KOTA TN OLAPKELN.
12 unvov Beponeiag.

H peArétn 058 ftav pa avorkti pelétn khvikng acpoieiog og 211 aobeveic cuumepthappdvoviog
205 acBeveic mov eiyov AdPet Tponyovuevn Bepamneia pe yryhovkepdon, 6 acbeveig mov dev glyav
vroPAnOel mponyovpévamg o Bepameia kot 57 acbeveig nhwciog 65 etdv 1 dvo (56/57 giyav



UETOTNONOEL 0l tyAovKepdion oe Peraylovkepdon dApa). Xe aobeveic Tov petamoncay and
ryhovkepdion yopnynnkoayv eyyvoeic felayrovkepdong dapa kdbe dehtepn efdopdda otov id1o
aplOpd HOVAd®V OTIMG LLE TNV IULYAOVKEPAGTT) EVTOC TOL €0pOVG ToV 15 émg 60 povadwv/kg. e
acBeveic mov petamnoncay amd 66on <15 povadwv/kg uiylovkepdon yopnynonke d6om
Behayrovkepdong dhpa twv 15 povédwv/kg.

Ot acBeveic mov glyav AdPel Tponyovuevn Oepameia pe yprylovkepdon Elofav dSiapueso apopo

8 eyyvoemv e Peraylovkepdon Grea e didueon drdpketa Bepaneiag 15,1 efoouades. To mpopik
acQoAEinG o aVTOVG TOVG 0oBeveig NTav TapoOUolo pe ekeivo mov mapatnpnOnKe o€ dALEG KAVIKEG
peAréteg. Movo 1 amod tovg 163 acbeveig mov aloloynoniay avEnTuée avTiIcOUATO OVTL-
Behaylovkepdong GApa kaTd T SEPKELY TNG LEAETNG.

H péon ovykévipmon apoceaipivng kot o apluog Tov aponetaAiioy tov actevav mov eiyov Adfet
mpornyovpevn Bepamneia pe yryhovkepdon datnpnoniay kad’ 6An T didpkela TG HEAETNG Kot

TOPEUEIVOY EVTOC TOV SLOCTNLATOV OVOPOPEG.

Melétn mopataonc 044

Xuvolka 95 acBeveic (73 eviiikeg ko 22 ToudaTpikol) Tov cvppeteiyay otig peiéteg 032, 034,

Kot 039 gyypdenkay 6Ty OVOIKT LEAETT TAPATOCTG KOl TOVG YopnyNOniKe 1 Pelayrovkepdon GAPA.
O1 57 acbeveig dev glyav vroPfAndei mponyovpévag oe Bepaneio. Olot o1 acbeveig Erafav yia
tovAdytotov 2 ypdvia ERT ko mapakorovdnonkay yio katd péso 6po 4,5 £t (eAdyioto 2,3 1,
péywoto 5,8 €n).

Xe auTn TN HEAETT, a&loAoYHONKE 1 CLYKEVIPOON TNG QUOGPALPIVIG, O aPIOLOC TOV OUOTETAAIWY, O
NTATIKOG OYKOG KOl 0 CTANVIKOG 0YKOG 6e 0oBevelc mov dev elyav vroPAnbei Tponyovuévog o
Oepaneio petd and 24 univeg anod tn Oepaneio. Ta anotedéopato topovoialoviat otov [livaka 2.

Hivakog 2: AmoteréopaTo 6TOVG 24 Mjveg — aArayi] oo ) Pacikn ypoppi — aAn0vopdg ITT
perétng 044

KhMvikéc mapapetpor

YUvoMKN opdoa
PBerayrlovkepdong
arpo (N=39)

AcOeveic mov
éhafav Oepameio pe
UIYAOVKEPAOT] Y10,
9 i veg Ko KaTémy

AcOeveic mov
petamionoay and
RaKpOypOVIOL
Ospansio pe

Méon airayr) oo Perayrlovkepdon LULYAOVKEPGON OE
™ Baocw] ypopup | Ghea yio 15 prjveg Behaylovkepdon
(95% A.E.) (N=16) arlga (N=38)
Méon oirayn omd | Méon arrayn améd ™)
™ Pacwkn ypappn Bacwkn ypappi
(95% A.E.) (95% A.E.)
2UYKEVIPOON OLLOCPOLPIVIG 2,75 2,00 -0,05
(g/dL) (2,28, 3,22) (1,25, 2,75) (-0,34, 0,25)
Ap1Ouog arpomeTaMmv 87,85 160,94 9,03
(x 10°/L) (72,69, 103,00) (117,22, 204,66) (-2,60, 20,66)
Kavovuomompévog -1,21 -1,69 -0,03
NTATIKOG OYKOG* (-1,50,-0,91) (-2,16,-1,21) (-0,10, 0,05)
(% Tov copatikov Bdpovc)
Kavoviomompévog -2,66 -3,63 -0,11
OTANVIKOG OyKoG* (-3,50, -1,82) (-7,25,-0,02) (-0,19, -0,03)

(% tov copatikov Bépovc)®

¥ Amokheiel acBeveic pe ominvektopr]. N=30, 6 kot 34 yia 11¢ 3 Topamive opddec.

* O Nratikdg Kot 0 GTANVIKOS 0YKOG EVOL KAVOVIKOTOLNUEVOL MG TOGOGTO TOV GOUATIKOV Bépovs. O
QLO10AOYIKOC oA vag opiletatl og 1o 0,2% tov cmpatikod Bapovs. To pustoroykd Nrap opiletal
®¢ 10 2,5 % oV SOUATIKOD Bapovg

Inueioon: Katohoytopog epoprdotnke oe S1aKOnTTOUEVO EAAMT dedouéval.
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Xe autn T perétn, n BMD a&loloynOnke ypnoLomoidvTag aroppopnGlopeTpia akTivayv X SImANG
EVEPYELOG TNG OOQVIKNG LOIPAG TNG OTOVOVAIKNG GTHANG KOl TOV anyEVa TOL Unploiov 06tod. Metalp
31 evnAixov acBevav mov dev giyav vroPAndel mponyovpuévag oe Bepamneia pe feAayrovkepdon dapa,
N péon PBabuoroyio BMD Z tng o6puikng poipog g 6movovAKng 6TAANG 6T PAGIKY| YPOUUN

nrav -1,820 (95% A.E.: -2,21, -1,43) ko avénonke katd 0,62 (95% A.E.: 0,39, 0,84) and ) Poaoikn
ypoupn énetto amd 24 unveg Bepaneiog pe Pelayrovkepdon droa. [lapduola anoterécuoTo
mapatnpnonkoy o acbeveic mov dev glyav vrofAndel Tponyovuévamg oe Bepaneia, ol omoiot EAaPav
rylovkepdion v 9 pnveg Ko Katdmy felaylovkepdon diea yia 15 unvec. Xe acBeveic ol omoiot
petamnonoay ond Pakpoypovia yylovkepdon og eraylovkepdon dapa, n BMD g ocouikng
poipag g omovoLAIKNG 6THANG StatnpnOnke otovg 24 ufvec. Xe avtifeon, Kapio onpavTiky oAloyn
dev mapornpndnke ot BMD 100 awyéva tov unplaiov 0otov.

210V modaTpkd TAnBuopd (nelemOnkay nikieg petabd 4 £wg 17 e1dv), avénoeig ot péon
BaBuoroyia Z yia Hyog mapatnpndnkav Katd m didpkeia 60 unvodv Bepaneiog 6To GUVOAKO
TANBLG O TTov dev giye voPAnbel mponyovEvmg og Bepameia, VTOINAMDVOVTOG EVEPYETIKN EMIOPACT
Oepaneiog pe ) Pelaylovkepdon dApa oe ypopukn avartoén. [apopoleg emdpaceig Oepomeiog
mopatnpnOnkoy Katd m ddpkelo 48 unvov 6tov TadTpikd TANBLGHO Tov EAaPE IYAOLKEPAGT
Y 9 pnveg ko kotémy Pehayhovkepdon ahea. [odatpucd vrokeipeva Tov peTomioncay amod
HOKPOYpOVIa (ryAovkepdon o€ felaylovkepdon diepo otn pekétn 034 glyav vynidtepeg Héoeg
Babuoroyieg Z yio vyog 6N Pacikn ypoupn Kot autéc ol péceg fadporoyieg Z yio Hyyog TopEUEVOY
otabepéc e v mépodo Tov ¥pdvov.

AvTtég o1 emdpdoelg Bepaneiog otV apoc@alpiv, 6Tov aptipd TV APOTETAAI®DY, TOVG OYKOVG
0pYAv@V, Gt HECT] OCTIKY] TUKVOTNTA Kol 6TO VYOG dtatnprnkav péxpt t ANEN g LEAETNC.

Melén 402

H perém 402 ftav po avokt| pekétn @dong IV, evog okéhovg, mov a&loAdynoe v enidpacn Tov
VPRIV ot oyetilopevn pe ta ootd maboroyio og 21 eviducovg acBeveic pe vooo Gaucher tomov 1 ot
omoiot dev glyav vroPAndei Tponyovpévog oe Bepaneio. H kdpia avaAivor omoTeEAEoUATIKOTNTOG
oe&nydn oe 16 acbeveig mov ohokAnpwcav 24 uiveg Bepanciog pe VPRIV pe didpeon nhkio 46 etov
ot Bootkn ypauun kot péon (TA) Babporoyio Z BMD Bacwmng ypauung -1,93 (0,876).

Xe otV T HEAETT), TO TPOTEVOV KATAANKTIKO GNUELD OMOTEAEGUATIKOTNTOG TAY 1] LETOPOAN OTN
BaBuoroyia Z BMD ocouikng poipag amd ) Pacikn ypapuun éog Toug 24 unves, Ommg LETPATOL LECH
g nebodov DXA. [Mopatnpnonie o BeTikn Tdom Y10 T0 TPOTEVOV KUTOANKTIKO GTUEID
amoteleopatikoOTTog [HeTafoin e Pabuoroyiag Z BMD ocpuikig poipog amd tn factkn Ypouun
€m¢ tovg 24 pnveg pe péon i (TA) 0,17 (0,394), 95% AE -0,04, 0,38, aild 1 enidpaon dev ftav
oTaTIOTIKA onpoavtikny (tiun p 0,1077). Aev mapotnprnke kapio oxetikn exidpacn tov VPRIV ot
Babuoroyia Z BMD oceuikng poipag petd omd 1 érog Oepaneiog.

Ta devtepevovta katainktikd onueia [[TAnBvoudg ITT: OC (neprotatikd mov mapotnpnOnkay)]
omwg aivoviat otov [livaka 3 TapaKaTo TV GOUPOVO UE TIG TPOTYOVLUEVEG LEAETEC,
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Iivaxkoeg 3: Agvtepevovro KatainkTikd onpeio otn perétny SHP-GCB-402 — Méon tipun (TA)
Baocung ypappns, péon petafoir] amd T facuk] ypoppn g tov pivae 24, 95% AE

Klvikég mapaperpor Méon Tiun (TA) Méon petaporn and ™ Pacik
Bacucis ypappiig ypappt £mg Tov pijve 24
[95% AE]
BaBporoyia empapvvong poerov 7,8 (2,61) -3,0
TV ootV (BMB) (n=13) [-4,4, -1,6]
2UYKEVTPOON OLLOCPOLPTVIG 13,1 (1,30) 0,90
(g/dL) (n=18) [0,29, 1,51]
Ap1Opdg orporetoriov (x 10%/L) 135,3 (47,94) 69,16
(n=16) [40,67, 97,64]
Kavovikomompévog nraticog 2,8 (0,59) -0,45
0yK0G (% tov copatikod Bapovg) [-0,67, -0,22]
(n=15)
Koavovikomompévog omAnvikog 1,0 (0,86) -0,56
0yK0G (% tov copatikod Bapovg) [-0,97,-0,15]
(n=15)
AE = didotnua gumietocvvne, TA = tomikn amdxhion

To wpoil ac@dielag NTov eniong cvvemég e dedopéva amd Tponyodueveg peAétec. Agv
mopoTnPNONKAY VEL GUOTO ACQAAELOGC.

TToudwarpikdc TANOveUOC

H ypnion oty niwctokn opdda 4 £og 17 vrootpiletor amd amodei&elg mpoepyOUEVEG amd LELETEC OE
evnAKes Kot Taudtatpikovg [20 amd 94 (21%)] acBeveic. Ta mpoeik acpdietog Kot
OTOTEAECLATIKOTNTOG NTOV TAPOLOLN HETOED TOUOLATPIKAOV Kol VMKV acBevmv. Ot peiéteg
enéTpemay TV £viaén achevav 2 1OV Kol LEYOADTEP®V Kol TO TPOPIA AGPAAELNG KoL
OTOTEAECUATIKOTNTOG OVOUEVETOL VA €IVl TOpOLOLD LEYPL TNV NAKia TV 2 eTdv. 26TOG0, dev
vdpyovv daBéaipa dedopéva Yia modid nikiog kdto twv 4 etdv. H enidpoaon oto tyog
a&lohoynOnke ot perétn 044 (PAéne mapdypoeo 5.1, perétn napdroong 044).

H perémn HGT-GCB-068 @dong /I d1e&nybn yio tn d1epedvnon NG OmOTELECULATIKOTNTOG KoL TG
aoc@drelag e ERT pe Behaylovkepdon dAea og moudlatpikovs acheveig kot eprifovg acbeveic pe
voco Gaucher tOmov 3 o1 omoiot dev €xouv AdPel Tponyovuevn BepamevtiKy aymyn. AvTi HTov Ha
TOAVKEVTPIKY], avolyTh] LEAETT oty omoia yopnynnkav 60 U/kg Behaylovkepdong GApa pe
evoopAéPra Eyyvon kabe devtepn efdopdda (EOW) yia ypovikd ddotnpa 12 unvodv oe 6 acbeveic
(mAiiog 2 éwg 17 etmv katd v éviaén) pe emPeParopévn didyvoon vésov Gaucher tomov 3.

X€ aUTN TN [KPY], SIEPELVNTIKY LEAETN, TOL LT VEVPOAOYIKE EVPNLOTA OTTOTEAECUOTIKOTNTOS KO TO
TPOoPiL ao@aielag e evoopAEPLag Belaylovkepdiong dApa o aoBeveig pe véoo Gaucher tomov 3
NTav GOUPOVO, LE EKEva TTOL TapaTnPNONKay o€ acbeveig pe voco Gaucher tomov 1. Aev vinpée
Kopio EVOELEn oNUAVTIKOV BEATIOGEDY TV VEVPOAOYIKMV EKONADGCE®V TG vocov Gaucher tomov 3,
€KTOG Ao Evay acBevi] 6TV TOPOVoa, LEAETT).

O Evponaikoc Opyaviopog apudkmv Exel dOCEL amaAlayn 0md TNV VTOYPEMST VIOPOANG TV
omotelecudTov TV peretdv pe To VPRIV og dheg Tic vmokatnyopiec Tov moudiarpikod tAnbucpod
pe ™ voco Gaucher tomov 2 (PAéme mapdypo@o 4.2 yio TANPOPOPIES GYETIKA UE TNV TOLIIOTPIKT
xpron).

5.2 @oppokoKivnTIKEG 1010TNTES
Agv vmipyov ePEAveis QUPLOKOKIVITIKES O1APOPEC LETAED AVIPOV Kol YOVOIKOV AcHEVDV [LE VOGO

Gaucher tonov 1. Kavéva amd ta dtopo oTic paprokokivnTikés peAéteg dev ftav Betikd yo
OVTICMUOTO OVTL-BEAAYAOVKEPAOTG AAPA TIC NUEPES TNG POPHOKOKIVNTIKNG a&lohdynong. Eropévag,
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dev NTav dvvatdv vo aloroyndel | enidpaon TG AVTICOIKNAG OTOKPIGNG GTO POPLLOKOKIVITIKO
TPoPil TG Pelayrovkepdong GAa.

Amoppdonon

O1 ovykevtpmaoelg fehayrovkepdong dAea atov opd avéndnKay tayémg Yo To Tpdto 20 AETTA TG
60 emtng Eyyvong Tpv omd v opilovtinon, Kot 1 Crax emtevyOnKe TUMIKG peTa&D 40 Ko 60 Aentdv
petd v Evapén g Eyyvone. Metd t A\EN g £yYVomnc, 0l GLYKEVTIPAOCELS PeAaylovkepAonc GApa
o1ov 0pd émecav Tay€ws o€ pia 1 600 pacelg e péon tin va kopaivetor amd S €og 12 Aentd oTig
dooelg tv 15, 30, 45, kot 60 povadmv/kg.

Kotavopn

H BeAiayroviepdon dhpa mapovcioce Eva KaTd TpocEyylon YPoppKo (k. Tpdng Taénc)
QoppokoktvnTikd Tpo@id, kol Crax kot AUC avénuéveg Kotd Tpocéyylon avaioya pe tn d00om o€
gvpog 600mg 15 émg 60 povadec/kg. O dykog katavoung otabepnig katdotoong Nrav mepimov 10% tov
copotikov Bapovg. H vymin kdbapon g Beraylovkepdong drpa amd tov opo (Lo 6,7 Emg

7,6 ml/min/kg) ivon cOpPwvN pe v Tayeio TposAnyn g Pelaylovkepdong dApa evidg Twv
LOKPOQAY®V HEGH VTTOSOYEMV HavvolngG.

AmofoAn

To gbpog g kdBapong g Belaylovkepdong drpa o madiatpikong acbeveic (N=7, ebpog niikiog
4 ¢wg 17 etmVv) TepleyoTaY EVIOC TOL EVPOVG TOV TIMV KGBapong o evihikeg acBeveig (N=15, edpog
niwiog 19 émg 62 eTdV).

5.3 Ipoxiwvikd dgdopéva Y10 TNV 0.6QAAELQ

Ta pun Khvikd dedopéva dev amokaAOTTOLV 110iTEPO Kivouvo Yo tov avBpmmo e fdon Tig
GUUPOTIKEG LEAETEC PUPUOKOAOYIKNG OCPAAELOG, TOEIKOTNTOG ETUVAAUUPOVOLEVOV dOGEMV, Kl
TO&IKOTNTAG OTNV OVOTOPAY®OYIKT IKovoTnTo, Kot avartuén (BA. Tapdypago 4.6).

6. OAPMAKEYTIKEXZ IAHPO®OPIEX

6.1 Katdaroyog ekdoymv

Saxyopoln

Ndrpio kitpikd dwdpkd (E331)

Movoddpikd kitpuco o0 (E330)

[MoAvcopPikd 20

6.2 AocvupatéTnTeg

EAMelyel peAeTtdv oyeTIKd [Le TN GLUPATOTNTO, TO TAPOV PUPLOKEVLTIKO TPOTOV OV TPEMEL VAL
OVOUELYVOETOL LE GAND POPUOKEVTIKA TPOIOVTOL.

6.3 Awpkewa Long
3 xpovia

Avaovotauévo kat S1oAvbEy drdivua Tpog £yyvon:

H ynpua kot 1 puoikn otabepdtnta ev ypnost £yl kotodetytel yio 24 opeg otovg 2 °C émg 8 °C vrd
TPOGTAGIO OO TO PWG,.
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Amo [uKpofroloytkig dmowng, T0 OPUAKELTIKO TPOTOV TPEMEL Va. ypnoipomoleital apécms. Edv dev
ypnopomomOel apésme, o ¥pdvog mov pecorafel Kot ot cuvOnKec POAAENG Katd TN Ypnon eivar oty
gvBovn tov ypnotn Kot dev Tpémel va vrepPaivel Tig 24 dpeg otovg 2 °C éwg 8 °C.

6.4 Iowitepec mpo@uvrdiers katd Ty ULAEN TOV TPOIGVTOG

dvidcoete og yoyeio (2 °C — 8 °C).

Mnv KaToyvyeTe.

Dvidocoete 10 PLOAIdI0 6T0 EEMTEPIKO KOVTI Y10 VO TPOGTATEVETAL OO TO POGC.

IMoa 115 cvvBNKeg SlaTHPNONG LETA TNV AVOGVGTACT] KOL TV 0pimGT] TOL (OPUUKEVTIKOD TPOTOVTOC,
PA. mapdypago 6.3.

6.5 ®@Von Kol GVGTUTIKA TOL TEPLEKTI

Ororidro tov 20 ml (yvord tomov 1) pe ehaoticd toua (amd foutdio emorivpupévo pe pBopo-
pNTivn), £vo LOVOKOUIOTO KOAD O Ko EDKOAO OTOCTIMIEVO TMLLO.

Yvokevaocies tov 1, 5, kot 25 proidiov. Kabe proridio mepiéyet 400 povddeg kOvemg yio dtdivpa
TPOG EYYLOT).

Mmopei va, pnv KoKAo@opovV OAEC 01 GLCKEVUGIEC.
6.6 Iowitepeg mpo@uLAGEEIS amOppPLYNG KO GAAOG YEPIONOG

To VPRIV amnaitel avacvotaon kot apaioon, kot tpoopiletar yia evoopAéPia £yyvomn povo. To
VPRIV mpoopiletar yio pio povo yprion kot yopnyeitol pécw eidtpov 0,2 1 0,22 pum.

IIpémet vo ypnoponoleiton AoNTTN TEYVIKT.

To VPRIV npénel va mpogtopdletor oc e€ng:

1. O ap1Bu6s TV Proidioy mov Ba avacvotabodv kabopileton pe fdon 1o copaTikd fapog Kabe
aoBgvoig KOl TN GLVTAYOYPUPOVUEVT] OGN

2. To amoitodpeva LOASL0 0QOIpOLVTAL 0O TO YuYEio. Xe Kabe eroridio Tov 400 povadwv
yivetan avacvotaon pe 4,3 ml oteipov K0TS Yo EVESLUAL.

3. Katd v avoaovotaon, o elaiiot mpénet va avapyfodv anard. Ta eloiidia dev mpémel val

avakwvoovtol duvatd. Kabe elarioo o mtepiéyet e€aymyipo dyko twv 4,0 ml (100 povadeg/ml).

4.  Ipw and nepartépm apoinomn, To didlvua oto eloAidia Bo tpénel va enBewpeiton omtucd. To
Stdhvpa Ba pémet va elvarl dtapaveig £mg ehappag 1p1dilov kot dypwpo. To didhvpa dev Ba
TPENEL VO, Ypnoiponom el edv eivorl amoypoUaTIoUEVO 1 €hv TePIEXel EEVO COUATIONKO DAIKO.

5. O vroloyiouévog 6YKOG TOU QUPUAKEVTIKOD TPOIOVTOG ATOCVPETAL OO TOV KATOAANAO aptOpd
PLAMdimV Kol 0 GLVOALKAOG OyKog mov amatteitot apaidvetal o 100 ml dStoddpatog mpog £yyvon
yAoprovyov vatpiov 9 mg/ml (0,9%). To aparwpévo Sdhvpa tpénet vo avopurydel anaid. Agv
nwpénel va, avokiveitot duvatd. H éyyouon Oa mpémetl va Eekvdet evtog 24 mpdv omd Tn GTIyun TS
OVOCVLGTOONC.

Ka0e aypnoiponointo eopuokevtiKd Tpoioy 1 VIOAEWUN TPETEL VAL ATOPPITTETOUL COUPOVO LE TIG
KOTO TOTOVE 1GYVOVGEC GYETIKES SLOTAEELG.
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7. KATOXOX THX AAEIAY. KYKAO®OPIAX

Takeda Pharmaceuticals International AG Ireland Branch
Block 2 Miesian Plaza

50-58 Baggot Street Lower

Dublin 2

D02 HW68

IpAavdio

8. APIOMOZX(OI) AAEIAY KYKAO®OPIAX

EU/1/10/646/002

EU/1/10/646/005

EU/1/10/646/006

9. HMEPOMHNIA ITPQTHX E'KPIZHX / ANANEQXHX THX AAEIAX
Huepounvia mpdng £ykpiong: 26 Avyovstov 2010

Hpepounvia tekevtaiog avavémong: 23 Toviiov 2020

10. HMEPOMHNIA ANAOGEQPHXHX TOY KEIMENOY

Aentopepeic TANPoQopieg Y10 T0 TaPOV POPUUKEVTIKO TPOioV givol S100EGIES GTOV SIKTLAKO TOTO
tov Evponaikod Opyoviopuov Gapudkwv http://www.ema.europa.eu.
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ITAPAPTHMA 11

ITAPAXKEYAXTEX THX BIOAOTI'IKQX APAXTIKHX
OYXIAX KAI HAPAXKEYAXTEX YIIEY®OYNOI I'TA THN
ANIOAEEMEYZXZH TQN ITAPTIAQN

OPOI'H OI HEPIOPIXMOI XXETIKA ME TH ATAGEXH
KAI TH XPHXH

AAAOI OPOI KAI AITAITHXEIX THX AAETAX
KYKAO®OPIAX

OPOI'H IIEPIOPIXMOI XXETIKA ME THN AX®AAH KAI

AMMOTEAEXZMATIKH XPHXH TOY ®APMAKEYTIKOY
MPOIONTOX
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A. HAPAXKEYAXTEX THX BIOAOI'IKQX APAXTIKHX OYXIAX KAI
IHHAPAXKEYAXTEX YIIEYOYNOI I'TA THN AIIOAEEMEYXH TQN ITAPTIAQN

Ovouoa kot d1e06vven TV TOPUCKEVLOGTMV TNE PLOAOYIKMC SPUCTIKNC OVGIOC

Cell Bank storage and Drug Substance Manufacture

Shire Human Genetic Therapies, Inc

205 Alewife Brook Parkway, Cambridge, Massachusetts 02138
Hvopéveg Iolreieg tng Apepikng

Drug Substance Manufacture

Shire Human Genetic Therapies, Inc

400 Shire Way, Lexington, Massachusetts 02421
Hvopéveg IMolreieg tng Apepikng

‘Ovopa kot 61evfuvon TV TOPOoKELOOTOV TOL Elval LTTELOVVOL Y10 TNV OTTOOEGLEVOT TV TAPTIOWV

Takeda Pharmaceuticals International AG Ireland Branch
Block 2 Miesian Plaza

50-58 Baggot Street Lower

Dublin 2

D02 HW68

Iphovdia

Shire Pharmaceuticals Ireland Limited
Block 2 & 3 Miesian Plaza

50 — 58 Baggot Street Lower

Dublin 2

IpAavdio

270 £VTUTTO PUALO 0ONYIDV XPTOTG TOV POPLOKEVTIKOD TPOTOVTOG TPETEL VAL OVOYPAUPETOL TO OVOLLNL
KoL 1) 91e06VVGT TOL TAPACKELAGTY] TOL EIVaL LTEVOVVOG Y10, TNV ATOSEGUEVLGN TG CYETIKNG TOPTIONG.
B. OPOI'H OI IEPIOPIZMOI ZXETIKA ME TH ATAGEXH KAI TH XPHXH
DoppokeuTikd TPOIOV Yo TO 0TTOI0 OmoLTEITAL TEPLOPIGUEVT 1aTPIKT cuvTayT| (PA. mapdptnua I
[epiAnym v Xopaktnpiotikev tov [Ipoidvtog, mapdypapoc 4.2.).

I'. AAAOI OPOI KAI AITAITHXEIX THX AAEIAY. KYKAO®OPIAX

o Ek0Ofcsig meprodkg mapaxorovdnong g acedrerog (PSURs)

Ot amortioelg yio v vroPoin tov PSURS yua 1o ev Adym @appakevtikd tpoiov opiloviotl 6tov
KOTAAOYO UE TIC NUEpOoUNVieg avapopds ¢ Evoong (katdhoyoc EURD) mov mapatifetor oty

mopdypaeo 7, tov dpbpov 107y, g oonyiag 2001/83/EK kot kaOe enaxodlovdng emkapomoinong
OTMG OMLOCIEVETAL GTIV EVPAOTOTKT SUCTVAKT TOAT Y10l TO POPLLOKCL.,

17



A.  OPOI'H IIEPIOPIXMOI XXETIKA ME THN AX®AAH KAI AIIOTEAEXMATIKH
XPHIH TOY ®PAPMAKEYTIKOY ITPOIONTOX

. Yy€010 orayeiprong Kivovvov (ZAK)

O Kdroyog Adetag Kvkiogpopiag (KAK) Ba dieEaydyet tig amattodpeveg SpactnplotnTes Kot
TOPEUPAGELS PUPUOKOETAYPVOTVIIONG OGS Tapovotdovtal 6to cupeovniéy XAK mov tapovcidaletat
otV evotnta 1.8.2 g dde1ag KukAoQopiog Kol 0TOEGONTOTE ETOKOAOLOES EYKEKPIUEVES
avoabewpnoeilg tov ZAK.

‘Eva emucaporompévo TAK Oa mpénet va kototedei:

. Metd and aitnpa tov Evponaikov Opyovicpod Goapudxmy,

. Omnotednnote Tpomomoteitan To cOoTNHA dlayelplons KivdoHvo, e0IKE MG AmOTEAEGLO ANYNG
VE®V TANPOPOPIDV TOV UTOPOVV VO ETLPEPOLY CTUAVTIKT GAAXYT) GTI GYECT) 0QELOVC-KIVOHVOL
N ®©G ATOTEAEG LA TNG EMITEVENG EVOG OMLOVTIKOD OPOGTLOV ((PUPUOKOETOYPOTVION 1)
glayioTomoinon Kvévvov).

Eév n vmofoin wog EINITA kot 1 emkarpomoinon tov LAK cvprintovv, dvvartar va kotatedovv
TOVTOYPOVA.

o EmnapocOeto pétpa ehayloTomoinong Kivovvou

O KAK 7pémnet va GuUQ®VIGEL GYETIKA LE TO TEPLEYOLEVO KO TI| LOPPT TOV EKTUIOEVTIKMV VAIK®OV
vwo. ) xp1on Tov VPRIV 6tV Kat’ 0ikov £yyvon, cuUTEPILOUPAVOUEVOV TOV LECHV EMIKOVMOVIOG,
TOV TPOTOV SAVOUNG KOl OTOLOVINTOTE GAA®V TTUYMV TOV TPOYPAUUATOG, e TNV EBvik Apuddia
ApN.-

Ta exmodevtikd vAKE yo T xpnon tov VPRIV oty ko1’ oikov £yyvomn 6toyedovy oTtny mopoyn
KO0 YNONG GYETIKA LE TOV TPOTO SLOYEIPIOTG TOV KIVODVOL GALEPYIKAV UVTIOPACEMYV TOV
oyetiovranr pe v £yyvon copuTEPLAOUBAVOREVOY TOV aVTIOPacE®Y VTEpELOLcONGlog
OALEPYIKOD TUTOV GE £VO, OIKLOKO TEPIPAAAOV.

0O KAK 6a dtacpalricel 6Tt og k00e Kpdtog Mélog 6mov kukhopopel to VPRIV, givan
TPOCPAGILO/TOPEYETAL GE OAOVG TOVG ENOYYEALATIEG VYEIOG, TOVG VOOTAEVTES KOl TOVG
000eVEIC/PPOVTIOTEG TOV AVAUEVETAL VO GLVTOYOYPUPTICOVV, VO, SIABEGOLV 1} VA YPNGULOTOGOVV TO
VPRIV 10 ax6A0ov00 £Kmodevtind mokETo:

. Exmoideuticd vAko yio voonievtég kat yio aceveic pe voso Gaucher ot omoiot Aapfdavovv
Kot oikov &yyvon
. Odnyoc yuo emayyelpatieg vyeiag mov epovtilovy acBeveig e voco Gaucher.

To ekmodenTiKd LAMKO Yio VOoNAELTEG Kat i aoOeveic e vocso Gaucher ot omoiot Aappdvovy kot’
otkov &yyvon Ba Tpénet va TePLEYEL TA TOPAKATO PacIKd GTOot el
. ITeptypaen TG COGTNC TEYVIKNG TPOETOLLACIOG Ko XOPYNoNG
. [TAnpogopieg oyetikd e TOVS KIVOHVOLS TOV TPOTOVTOS, WOLALTEPA TIG AVTIOPAGELS
vrepgvocnciog
o To Hueporodyto €yyvong o mpémel va ypnoiponoteitor og epyolreio emtkovmviag peta&d OAwmv
TV gumiekouévav oty £yyvon. [lepthappdvet:
o) ITAdvo €yyvong pe 66om, puBUod Eyyvong K.AT. Tov Kabopiletal Kot COUTANPOVETIL OO
oV Ylotpd
o [TAnpogopieg oyeTIKd [1E TOV EAEYYO AVTICOUATOV
o Texunpioon TOvV LEPLOVOUEVOVY EYYOCEDV, AVETIBOUNTOV EVEPYELDV Kot LETPOV ontd TO
GTOLO TTOVL TTPOLYLLUTOTOLEL TNV €yYVoN
. 210 oY£010 EKTAKTOV AvVAYKNG, O YaTpds kKabopilel yia Tov kb acbevi) mhg va evepynoeL o€
TEPIMTAOGCT EKTAKTOV AVAYKNC.
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O Odnyog vy emayyelpotieg vyeiag mov epovtilovy acbeveig pe vooo Gaucher Oa mpémetl va mepiéyet
TO, TOPAKATO Pacikd oTotyela:

Aloto eA&yyov Yo ToV TPOGOOPIoUO TG KATUAANAOTNTOG TOL 0cOevoLg TPty amd v Evapén

™G Kat’ oikov £yyvong:

o O acbBevng elxe TovAdyiotov 3 dradoyikéc KaAd avektéc eyyvoelg VPRIV (ywpig
avTIOPAcELS TOL GYETICOVTOL LE TNV EYYVOT) OTNV KAVIKN

o O acBevng &xet a&lohoynBel og KAvikd otabepdg
o [oTopiKd TPNoNg T0L TPOYPAUIATOS EYYLONG
o O kat’ oikov voonievtng, 0 acBevig 1)/Kat 0 PPOVTICTNG EYOVV EKTAOEVTEL GYETIKE. Le

TV KT’ 0iKov £YYvon, TOVG GYETIKOVE KIVOUVOUC, TOV TPOTO dPAoTG 08 MEPIMTMOON
EKTOKTOL OVAYKTG
o O ko1’ 0lkoV VOGNAEDTNG, 0 acBevig /KoL 0 PPOVTIGTIG £0VV AUPEL TO EKTALOEVTIKO
VAKO Y10 voonAevTéc/acevelg
AVOALTIKY TEPLYpaen TV SodKacldVv yopnynong tov VPRIV
Odnyieg mov vIodeKVHOLY TOTE TPEMEL VA, 100T0MOEL 0 VOGNAEVTAG 1] 0 CLVTAYOYPAP®Y
YTPOG Y10 TNV OVAPOPE OVETIBOUNTOV EVEPYEIDV KOL TOV EAEYYO OVTICOUATOV.
ITAnpo@opieg yia Tov EAeyy0 aVIICOUATOV aKOUN Kal o€ TEPPAAAOV KAT’ 0ikoV EyYVONG OE
nepintoon avtidpacng vrepevoictnoiag 1 pdivovcag anoteiespotikotnrag. [TIAnpogopieg yia
T0 mOTE TPEMEL Vo, AopPdvovtal detypata, mod umopovv vo avaAvBoldv Kot Tdg va
KO1VOomoinBovV Ta OMOTEAEGLATO TV SOKIDY.
To HuepoArdyio &yyvong sivor 1o epyoireio emkovmviag LETOED OAMV T®V EUTAEKOUEVOV GTNV
&yyvon. Oa mpénel vo Topéyetal otov acteviy/epoviiot). Oa tpénel va meplopuPavet:

o To mAdvo £yyvong mov kabopiletor amd Tov Bepdmovia YaTpd, GUUTEPILAUPAVOUEVIC
g 06oNGC, ToL PLOUOY Eyyvomng K.AT. Kot TUXOV OAAOYDV
o "Eva apyeio katoypa@ng TV TpayLOTIK@V EYYOGEDY TOV XOpNYRONKaV amd To GToUO

VEVBLVO Yo TNV EyYVOT, CLUTEPTAAUPOVOLEVTG TNE KATAGTAOTG TG LYEING TOV
000evovg TTpLy, Katd 1 JpKELD KOl LETA TNV £YYLON Kol TV HETP®V TOL EANQONcAY
Y0l TV OVTILETAOTIOT LG OVETIOVOUNTNG EVEPYELOG
210 0£010 EKTAKTOL OVAYKNG, 0 Bepdmmv yiatpdg Ba mpémel va mopéyel AETTOUEPELEG TYETIKA
LE TOV TPOTTO avayvmdPlomng Kot dtayeipiong Tav avtidpdcewv vrepevaictnciog. To oyédio
EKTAKTOL ovAyKNG Bo Tpémel vor eivar KATAAANAO Y10 TOV GUYKEKPLUEVO 0oOEVT.
O y1atpog etvar vVIEHBVVOG MGTE 0 VOGAEVTNG, 0 GOEVNG 1)/KOL O PPOVTIOTHG VAL EIVOL ETOPKDG
EKTOOEVUEVOL OTNV TPOETOLLAGIO, T YOPYNOT KOl TNV TEKUNPIOOT) TOV EYYVGEMV, VO £XOVV
EMLYVOON TOV KIVOOVOV Kol VO, £XOVV EKTOLOEVTEL VOL EVEPYODV ETOPKDG GE KUTUGTAGELG
EKTAKTOV OVAYKNG, CLUTEPIAAUPOVOUEVIG TNG KOWVOTOINGNS TV aVETIOVUNTOV EVEPYELDY GTOV
Oepdmovta yloTpo.
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ITAPAPTHMA 111

EINIZXHMANXH KAI ®YAAO OAHI'TQN XPHXHX

20



A. EINIXHMANXH
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ENAEIZEIX [TIOY IIPEIIEI NA ANATPA®ONTAI XTHN EEQTEPIKH XYXKEYAXIA

EZEQTEPIKO KOYTI - 400 MONAAEZX (cvokegvacio 1 graiidiov)

‘ 1. ONOMAZXIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

VPRIV 400 Movdadeg kovig Yo StdAva, Tpog Eyyvuon
BeAaylovkepdon dApa

| 2. TYNOEXIH LE APAXTIKH(EX) OYZIA(EL)

Ka0e praridio mepiéyet 400 povadeg ferayrovkepdorn GApa.
Metd v avacvotaon, éva ml and 1o didAvpa tepiéyel 100 povdadeg felayrlovkepdon dAea.

3. KATAAOI'OX EKAOXQN

IIepiéyer emiong:

Saxyopoln

Ndtpio kiTpikd dwdpikd

Movoddpikd Kitpikd o0&

[MoAvcopPikd 20

BA\éme 0 OALO 001 YLDV Yp1IoNG Y10 Aouég TANpOPOpieS.

4. DOAPMAKOTEXNIKH MOP®H KAI ITEPIEXOMENO

Koévig yuo dtlopo mpog Eyyvon
1 proAidio

| 5. TPOMNOX KAI OAOX(OI) XOPHTHEHE

T"a pio poévo ypnon.
Awfaote T0 PUALO 0INYIOV XPNOTG TPV O TN YPNOT).
EvdopiéBia xpiion

6. EIAIKH ITPOEIAOIIOIHXH XYM®QNA ME THN OIIOIA TO ®PAPMAKEYTIKO
IPOION MPEIEI NA ®YAAXXETAI E OEXH THN OIIOIA AEN BAEIIOYN KAI
AEN ITPOZEITIZOYN TA ITAIAIA

Noa puAdooetar o€ 0éon, TV omoia dev PAETOLY Kot dev Tpooeyyilovv Ta Taldd.

| 7. AAAH(EX) EIAIKH(EX) IPOEIAONOIHEZH(EIE), EAN EINAI AMAPAITHTH(EX)

‘ 8. HMEPOMHNIA AHEHX

AHEH
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Metd and avacHoTOoT KO Apoinon

Xpnowornoteite apécmc. Na unv vrepPaivete tig 24 mpec otovg 2 °C €wg 8 °C.

9. EIAIKEX XYNOHKEX OYAAZEHX

Ddvrdoocete o€ Yoyeio.
Mnv KaTonyOyeTe.
Ddvidcoete T0 PLOAiIdI0 6TO EEMTEPIKO KOVTI Y10 VO TPOGTATEVETAL OO TO PG,

10. IAIAITEPEX IPO®YAAEZEEIX I'TA THN AIIOPPIYH TQN MH
XPHEIIMOIIOIHOENTON ®APMAKEYTIKOQN IMPOIONTQN 'H TOQN
YHOAEIMMATQN I10Y ITPOEPXONTAI AIIO AYTA, EQOXON AIIAITEITAI

Mnv ypnoiponoleite €dv 6To SLAAV LA VITAPYEL ATOYPOUOTIGHOG 1) TAPOLGin EEVOV COUATIOMV.

11. ONOMA KAI AIEYOYNXH KATOXOY THX AAEITAY. KYKAO®OPIAX

Takeda Pharmaceuticals International AG Ireland Branch
Block 2 Miesian Plaza

50-58 Baggot Street Lower

Dublin 2

D02 HW68

Iphovdia

12. APIOMOZXZ(OI) AAEIAYX KYKAO®OPIAX

EU/1/10/646/002

13. APIOMOZX ITAPTIAAX

Moptida

‘ 14. TENIKH KATATAZH I'lA TH AIAOEXH

| 15. OAHTIEX XPHIHE

| 16. ITAHPO®OPIEX XE BRAILLE

H oitioAdynon yio va, umv teptaneBei n ypaen Braille sivor amodextn

17. MONAAIKOX ANAI'NQPIZTIKOX KQAIKOX — AIZAIAZTATOZ TPAMMQTOX
KOQAIKAY (2D)

A163146TaTOG YPAPL®TOS KDoA (2D) mov pépel Tov TEPIANEHEVTO LoVadIKO avoyVOPIGTIKO KOSIKO.
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18. MONAAIKOX ANAI'NQPIETIKOX KQAIKOX — AEAOMENA ANAI'NQXIMA AIIO
TON ANOPQIIO

PC
SN
NN
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ENAEIZEIX [TIOY IIPEIIEI NA ANATPA®ONTAI XTHN EEQTEPIKH XYXKEYAXIA

EEQTEPIKO KOYTI - 400 MONAAEZX (ocvokgvacio 5 graidiov)

‘ 1. ONOMAZXIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

VPRIV 400 Movdadeg kovig Yo StdAva, Tpog Eyyvuon
BeAaylovkepdon dApa

| 2. TYNOEXIH LE APAXTIKH(EX) OYZIA(EL)

Ka0e praridio mepiéyet 400 povadeg ferayrovkepdorn GApa.
Metd v avacvotaon, éva ml and 1o didAvpa tepiéyel 100 povdadeg felayrlovkepdon dAea.

3. KATAAOI'OX EKAOXQN

IIepiéyer emiong:

Saxyopoln

Ndtpio kiTpikd dwdpikd

Movoddpikd Kitpikd o0&

[MoAvcopPikd 20

BA\éme 0 OALO 001 YLDV Yp1IoNG Y10 Aouég TANpOPOpieS.

4. DOAPMAKOTEXNIKH MOP®H KAI ITEPIEXOMENO

Koévig yuo dtlopo mpog Eyyvon
5 praMdiov

| 5. TPOMNOX KAI OAOX(OI) XOPHTHEHE

T"a pio poévo ypnon.
Awfaote T0 PUALO 0INYIOV XPNOTG TPV O TN YPNOT).
EvdopiéBia xpiion

6. EIAIKH ITPOEIAOIIOIHXH XYM®QNA ME THN OIIOIA TO ®PAPMAKEYTIKO
IPOION MPEIEI NA ®YAAXXETAI E OEXH THN OIIOIA AEN BAEIIOYN KAI
AEN ITPOZEITIZOYN TA ITAIAIA

Noa puAdooetar o€ 0éon, TV omoia dev PAETOLY Kot dev Tpooeyyilovv Ta Taldd.

| 7. AAAH(EX) EIAIKH(EX) IPOEIAONOIHEZH(EIE), EAN EINAI AMAPAITHTH(EX)

‘ 8. HMEPOMHNIA AHEHX

AHEH
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Metd and avacHoTOoT KO Apoinon

Na ypnoonoteite apéoms. Na punv vrepPaivete tig 24 dpeg otovg 2 °C éwg 8 °C.

9. EIAIKEX XYNOHKEX OYAAZEHX

Ddvrdoocete o€ Yoyeio.
Mnv KaTonyOyeTe.
Ddvidcoete T0 PLOAiIdI0 6TO EEMTEPIKO KOVTI Y10 VO TPOGTATEVETAL OO TO PG,

10. IAIAITEPEX IPO®YAAEZEEIX I'TA THN AIIOPPIYH TQN MH
XPHEIIMOIIOIHOENTON ®APMAKEYTIKOQN IMPOIONTQN 'H TOQN
YIHOAEIMMATQN I10Y ITIPOEPXONTAI AIIO AYTA, EOOXON AITAITEITAI

Mnv ypnoiponoleite €dv 6To SLAAV LA VITAPYEL ATOYPOUOTIGHOG 1) TAPOLGin EEVOV COUATIOMV.

11. ONOMA KAI AIEYOYNXH KATOXOY THX AAEITAY. KYKAO®OPIAX

Takeda Pharmaceuticals International AG Ireland Branch
Block 2 Miesian Plaza

50-58 Baggot Street Lower

Dublin 2

D02 HW68

Iphovdia

12. APIOMOZ(OI) AAEIAYX KYKAO®OPIAX

EU/1/10/646/005

13. APIOMOZX ITAPTIAAX

Moptida

‘ 14. TENIKH KATATAZH I'TA TH AIAOEXH

‘ 15. OAHI'IEX XPHXHX

| 16. IAHPO®OPIEX XE BRAILLE

H oitoAdynon yio vo, umv tepianeBei n ypoagpn Braille sivon amodektn

17. MONAAIKOX ANATNQPIZTIKOX KQAIKOX — AIZAIAXTATOXZ TPAMMQTOX
KQAIKAX (2D)

A16106T0TOC YPOUUU®TOS KDdKAG (2D) mov gépel Tov TEPIANPOEVTO LOVOITKO aVayVOPIOTIKO KOOKO.
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18. MONAAIKOX ANAI'NQPIETIKOX KQAIKOX — AEAOMENA ANAI'NQXIMA AIIO
TON ANOPQIIO

PC
SN
NN
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ENAEIZEIX [TIOY IIPEIIEI NA ANATPA®ONTAI XTHN EEQTEPIKH XYXKEYAXIA

EEQTEPIKO KOYTI - 400 MONAAEZX (cvokevacia 25 graidicv)

‘ 1. ONOMAZXIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

VPRIV 400 Movdadeg kovig Yo StdAva, Tpog Eyyvuon
BeAaylovkepdon dApa

| 2. TYNOEXIH LE APAXTIKH(EX) OYZIA(EL)

Ka0e praridio mepiéyet 400 povadeg ferayrovkepdorn GApa.
Metd v avacvotaon, éva ml and 1o didAvpa tepiéyel 100 povdadeg felayrlovkepdon dAea.

3. KATAAOI'OX EKAOXQN

IIepiéyer emiong:

Saxyopoln

Ndtpio kiTpikd dwdpikd

Movoddpikd Kitpikd o0&

[MoAvcopPikd 20

BA\éme 0 OALO 001 YLDV Yp1IoNG Y10 Aouég TANpOPOpieS.

4. DOAPMAKOTEXNIKH MOP®H KAI ITEPIEXOMENO

Koévig yuo dtlopo mpog Eyyvon
25 praMdiov

| 5. TPOMNOX KAI OAOX(OI) XOPHTHEHE

T"a pio poévo ypnon.
Awfaote T0 PUALO 0INYIOV XPNOTG TPV O TN YPNOT).
EvdopiéBia xpiion

6. EIAIKH ITPOEIAOIIOIHXH XYM®QNA ME THN OIIOIA TO ®PAPMAKEYTIKO
IPOION MPEIEI NA ®YAAXXETAI E OEXH THN OIIOIA AEN BAEIIOYN KAI
AEN ITPOZEITIZOYN TA ITAIAIA

Noa puAdooetar o€ 0éon, TV omoia dev PAETOLY Kot dev Tpooeyyilovv Ta Taldd.

| 7. AAAH(EX) EIAIKH(EX) IPOEIAONOIHEZH(EIE), EAN EINAI AMAPAITHTH(EX)

‘ 8. HMEPOMHNIA AHEHX

AHEH
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Metd and avacHoTOoT KO Apoinon

Na ypnoonoteite apéoms. Na punv vrepPaivete tig 24 dpeg otovg 2 °C éwg 8 °C.

9. EIAIKEX XYNOHKEX OYAAZEHX

Ddvrdoocete o€ Yoyeio.
Mnv KaTonyOyeTe.
Ddvidcoete T0 PLOAiIdI0 6TO EEMTEPIKO KOVTI Y10 VO TPOGTATEVETAL OO TO PG,

10. IAIAITEPEX IPO®YAAEZEEIX I'TA THN AIIOPPIYH TQN MH
XPHEIIMOIIOIHOENTON ®APMAKEYTIKOQN IMPOIONTQN 'H TOQN
YHOAEIMMATQN I10Y ITPOEPXONTAI AIIO AYTA, EQOXON AIIAITEITAI

Mnv ypnoiponoleite €dv 6To SLAAV LA VITAPYEL ATOYPOUOTIGHOG 1) TAPOLGin EEVOV COUATIOMV.

11. ONOMA KAI AIEYOYNXH KATOXOY THX AAEITAY. KYKAO®OPIAX

Takeda Pharmaceuticals International AG Ireland Branch
Block 2 Miesian Plaza

50-58 Baggot Street Lower

Dublin 2

D02 HW68

Iphovdia

12. APIOMOZXZ(OI) AAEIAYX KYKAO®OPIAX

EU/1/10/646/006

13. APIOMOZX ITAPTIAAX

Moptida

‘ 14. TENIKH KATATAZH I'lA TH AIAOEXH

| 15. OAHTIEX XPHIHE

| 16. ITAHPO®OPIEX XE BRAILLE

H oitioAdynon yio va, umv teptaneBei n ypaen Braille sivor amodextn

17. MONAAIKOX ANAI'NQPIZTIKOX KQAIKOX — AIZAIAZTATOZ TPAMMQTOX
KOQAIKAY (2D)

A163146TaTOG YPAPL®TOS KDoA (2D) mov pépel Tov TEPIANEHEVTO LoVadIKO avoyVOPIGTIKO KOSIKO.
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18. MONAAIKOX ANAI'NQPIETIKOX KQAIKOX — AEAOMENA ANAI'NQXIMA AIIO
TON ANOPQIIO

PC
SN
NN
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EAAXIXTEX ENAEIZEIX TIOY IIPEITEI NA ANAI'PA®ONTAI XTIX MIKPEX
XTOIXEIQAEIX XYXKEYAXIEX

OIAAIAIO - 400 MONAAEX

‘ 1. ONOMAZIA TOY ®PAPMAKEYTIKOY ITPOIONTOX KAI OAOX(OI) XOPHITHIHE

VPRIV 400 povédeg k6vemg yio dtdAvpa Tpog Eyyvon
Belaylovkepdon GApa
EvdopAéBia xpiion

‘ 2. TPOIIOX XOPHI'HXHX

Awfaote T0 PUALO 0INYIOV XPNOTG TPV O TN YPNOT).

‘ 3. HMEPOMHNIA AHEHX

AHZEH

4. APIOMOZX ITAPTIAAX

Moptida

‘ 5. IHEPIEXOMENO KATA BAPOZX, KAT' OI'KO'H KATA MONAAA

| 6.  AAAA XTOIXEIA
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B. PYAAO OAHI'TQN XPHXHX
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@vAro ooV piong: IIAnpogopics yra Tov yprjot

VPRIV 400 povdadeg kovig Yo d1aivpo Tpog £yyoon
Belaylovkepdon dropa

AP aOTE TPOGEKTIKA OLOKAN PO TO PVAAO 0ONYLOV YP1ONGS TPLV UPYIGETE VA YPNCLUOTOLEITE AVTO
T0 PAPLOKO, OLOTL TEPLAGUPAVEL ONUAVTIKES TANPOPOPIES Y10 GUG.

- DuraEre avtd TO EOALO 0N YDV Yprione. Towg ypelaotel va to dtufdoete Eava.

- Edv éxete mepartépm amopiec, potiote TOV Y10TPO GOC.

- Edv mapotnpfoete KOmolo avemBOpUnTn eVEPYELQ, EVILEPMDGTE TOV YOTPO GaG. AVTO IGYVEL Kot
yio kB mBavn avemBoUNTN EVEPYELX TTOV OEV AVAPEPETAL GTO TOPOV PVAAO 0ONYLDV XPIONG
(BAéme mapdypopo 4).

T epréyel 1o Tapov GUAAO 00N YLOV:

T etvan to VPRIV ko mowa givon 1 ypnomn tov

T péner va yvopilete mpv ypnoomomoete 1o VPRIV
[log va ypnowonocete 1o VPRIV

[MBavéc avemBounteg evépyeteg

I[Mog va pvidcoete to VPRIV

ITepieydpeva TG GLOKEVACTNG Kol AOUTEC TANPOPOPIES

NP

1. Tu givan To VPRIV ko orwa givon ) prion tov

To VPRIV givan pia poxpoypovia Bepomeio evivpkng avtikotdaotaons (ERT) yio acBeveig pe voco
Gaucher tomov 1.

H vococ Gaucher giva pio, yevetikn dtotapayn mov TpokaAgitol and Eva amdv 1 Elottopatikd Eviopo
7ov ovopualetal yAvkokepeppooiddor. Otav 1o £éviupo autd Agimel 1 dgv Aettovpyei Kavovikd, pio
ovcia mTov ovopdletal YALKOKEPEPPOGION GUYKEVTPOVETOL LEGH GTA, KVTTAPO TOV cOuaToc. H
GLYKEVTPMOT) AVTOV TOV VALKOV TPOKUAEL TOL GNUELN KOl TOL CUUTTAOLOTO TTOV TOPATPOVVTOL 6T VOGO
Gaucher.

To VPRIV mepiéyer pa ovoia n omoio ovopdletar ferayrovkepdon dAga kot eivorl oxedacpévo va
avTikafiotd To andv i eAattopoTikd Eviupo, YAvkokepefpooiddor, o€ acbeveig e voso Gaucher.

2. Tvpémer va yvopilete mprv ypnoiponomoscte 710 VPRIV

Mnyv ypnoiponouicste 10 VPRIV
- o€ mepintwon Paplic arrepyiog otn Pehayrlovkepdon AAQa 1} o€ 0TO10dNTOTE AAAO QO TO!
GULGTATIKA CUTOV TOV PAPUAKOL (CVOPEPOVTOL TNV TOPAYPAPO 6).

IIpog1domon)6ElS Kol TPOPUAGEELS

AmevBuveite 6To Y1aTpd Gog Tpwv va ypnoiponombei to VPRIV

- Edv cog yopnyeitar 1o VPRIV, evdéyetar va 6o mapovstactodv avembOunTec vEPYELES KATA
T Obpketa 1 Emetta amd o £yyvon (PA. mapdypao 4, mBavic avemBounteg evépyeleg). Avtég
ovopdovTol aALEPYIKES OVTIOPACELG TTOL GYETILOVTOL e TNV £YYVON Kol UTOPEL VO ELGAVICTODV
¢ avtiopaotn vrepevatstnoiog e cVUTTOUATO 0TS VavTia, e&avOnua, Svokolio otV
avamvor|, Tdvo oty AT, Suceopia oto 61 0og (cei&io 6to 61100G), Kvidwo, Tdvo GTIg
apBpOOELG 1] TOVOKEPOAO.

- Extég and copntopata avidpdoemv vrepevaucnciog Lwopel va LPavicTodV avTidpAGELG TOL
oyetilovion pe v €yyvon ommg CAAN, VYNAT apTNPLOKY] TEST, KOTMG, TUPETOG, PAYOLPU,
Bapm 6paomn M éuetoc.
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Edv mapovsldcete 0molodmoTe amd To GUUTTOLOTO, TPETEL VO EVI|UEPDOETE APECOS TO
YwTpd cog.

- Evdéyetar va cag 60000V emmAéov QAapLOKa Y10 TNV QVTILETOTION 1 T Ponfeia amoTpomig
TeEpOTEP® avTdpdoemv. Ta papuake avtd uropel va TeEpILaUBEvoVY avTUCTOUIVIKG,
OVTITUPETIKA KOl KOPTIKOGTEPOELON].

- Edév n avtidpaon sivar coPapn, o yiatpdg cag Bo otapatiosl auécme tnv evooeAEPLa £yyvon
ka1 Ba Egxvioet va oag xopnyel Ty KatdAAnAn wtpikn Oepaneia.

- Edv ot avtidpdoeig sivar coPapég 1)/kat vapyel ammAglo TG ENidpoonc omd 1o PAPUAKO QVTO,
0 YwTpdg cog Ba mpaypatomomoet po eEETao aiptoTog yio vo eAEYEEL Yo avTICAO AT TO OTToloL
evOEETON VO, ETNPEAGOLY TNV EkPacn g Bepaneiog oag.

- O y10Tpd¢ 1 0 VOGNAELTHG GO UTOPEL VO AmoPacicel va cuveyicel va oag yopnyel VPRIV
OKOLO KOt 0V TOPOVGLAGETE OTOLNONTOTE OVTIOPa.oT| Tov oyetileton pe tnv &yyvon. H
Katdotoon cog Oa Tapakoiovdeitol oTeva.

Evnuepdote 10 yiotpd cog edv €xete mapovoldoel oto mapelBov kdmola avtidpaor mov oyetileTal pe
v éyyvon e kémoleg ERT vt voco Gaucher.

Hoda
Mnv 10 yprolponoteite o modld nAkiog KATm tv 4 1oV yati dev vIapyel eumelpio amd T ypNon
TOV QAPUAKOV GE QLT TNV NAKLOKT OHAda.

Ao @appoxa kot VPRIV
Evnuepaote tov yratpd cag edv maipvete, ExeTe TPOGEUTO TAPEL 1 UTOPEL VO TAPETE AAAL PAP UK.

Kinon

H vococ Gaucher evoéyetat va yivel mo dpacTiki| o€ (o yovaiko KoTd Ty KOMomn Kot Yo LEPIKES
ePdoudoeg petd ™ yévva. [ovaikeg pe voso Gaucher ol onoieg etvat £ykvec | oxépToviol va
Kvoopnoovy Ba TpEnel va, GuINTAGOLY LE TO YIUTPO TOVE TPOTOV XPNOLUOTOMOEL VTO TO PAPLOKO.

Onlaocpdg

Agyv givonl yvoot6 gdv to VPRIV damepvd 1o untpko yara. Edv OnAdlete  oképteote va Onidoerte,
TPEMEL VAL EVIUEPMDOETE TO Y1OTPO GO TPOTOV YpNoiporondei avtd to pdppoko. O yiatpdg cag o cog
Ponbnoet o1 cuvéyela va aropacicete edv Ba dtakdyete Tov Bnhacud | ™ ypron tov VPRIV,
Aappdvovtag voyn To OPEAOG TOV INAAGOV Yo TO HEPO Kot To 6pehog Tov VPRIV yia ) untépa.

Oonynon ko yEPLGROS Py avnpdTmy
To VPRIV dev &yet kapia 1 €€l 0GNUAVTY EXIOPACT] GTNV IKAVOTNTA 001]YNONG 1 YEPIGHOD

unyovnuéToy.

To VPRIV nwgpiéyer vatpro

To @appaxo avtd mepigyetl 12,15 mg vatpiov (K0po cuotoTikd poryelpikot/emtponéllon dAatog) o
KkéOe prarido. Avtd wwodvvapet pe to 0,6% TG CLVIGTOUEVNC LEYLOTNG TLEPNGLOG SLATPOPIKNG
TPOGANYNG vaTPiov Yo VOV EVAALKAL.

3. og va ypnoponomjcere To VPRIV

AVT0 TO PAPLOKO TPETEL VO YPNCULOTOLEITAL LOVO VIO TNV KATAAANAN 1aTpiky enifAeyn yioatpoD
nenepapévov ot Bepaneia g vocov Gaucher. Xopryeitatl amd yotpo 1 vVoonAeut LECH
evOoPAEPLog £yyvomg.

Adon
H ovviotdpevn d6on givarl 60 povadeg/kg yopnyoluevn kabe devtepn efoopndda.

Edwv eni tov mopdvtog vroPdiiecte og Bepaneia yio t voco Gaucher pe pia aAAn ERT kot o yiatpdg

cog 0éhel va adddéel oe VPRIV, umopeite va AdPete apyikd to VPRIV oy idwa d60m kot cuyvotnta
pe v omoia Aappdavete v dAin ERT.

34



Xpio1n o€ Too1a Ko @1 pfovg
To VPRIV pmopei va ypnoyomombei o madid kon epnfovg (nAkiag 4 éog 17 etcdv) otnv idio d6om
KoL GUYVOTNTO OTMG KOl GTOVG EVIALKEG.

Xp1o1 6€ NMKIOPEVOVS
To VPRIV pmopei va 500el 6toug nitkiopévoug (nikiog dve tov 65 etmv) otny 1810 d0om Kot
oUYVOTNTO OTIMG OTOVG EVIAIKEG.

Avtanokpion otn Ogpameio
O yatpog oag B mapakorovdel TV avtomokpion cog ot Bepaneio Kot evogyetal va aALGEEL T 060
60¢ (Tévo 1 KATO) LE TO TEPACLA, TOV YPOVOUL.

Edv avéyeote kaAd Tig £yY0GELS GOC GTNV KAWVIKY, O YIUTPOG 1] 0 VOGIAELTIG GOG UTOPEL VO GOG
YOPNYNOEL TIG £YYVCELS KAT™ OilkOoVv.

Xopiiymon

To VPRIV mapéyetal oe garidlo wg copmayng KOvig n oroio avaptyvOgTo e OTEIPO VEPD Kot
OPOLDVETOL TEPALTEP® GE SLIAV LA Y10 £YYVCT YA®PLOVYOL vaTpiov 9 mg/ml (0,9%) npv amd po
evOoPAEPLa Eyyoon.

Metd v TposTolasia, o0 yltpoc | 0 VOOAELTAC G0¢ Ba Gag YopnyNoEL QLTO TO PAPLOKO LECH
oTAYONV £yyvong eviog piag AEPag (e evoopAEPia £yyvon) yia dSiotnuo 60 AeTTdV.

Edv éyete mepiocoTEPEG EPOTNOELG GYETIKA LLE TN YPNOT AVTOVD TOL PUPUAKOV POTIGTE TO YIATPO GOG.

4. IMBavéic avemBopnteg evépyereg

Onwg 6ha To eAppraKa, £TGL KOL AVTO TO QAPUOKO LITOPEL VO TPOKAAEGEL AVETIOOUNTES EVEPYELES, AV
Kot 6gv Tapovclalovtal 6€ OAOLG TOVG AVOPMOTOLG.

Xoyva (umopel va emmpediost £€o¢ 1 ota 10 dtopa), ot acBeveic eppavicayv Paptd aldepyikn avtidpaon,
pe dvokorio otny avomvon, duceopia oto otnloc (cei&io oto ot0g), Taon Tpog Eueto (vavTtia),
oidnua oto mpdowno, oTa XeIAN, 0TN YADCGCH 1 0TO AALUO (AVOPUAOKTIKES/ AVOPLAAKTOELDELS
avTOPAcELS). Zoyvn elval emiong 1 ELEAVICT) QALEPYIKNG OVTIOPOOTG TOV dEPUATOS, OTMG KVId®OoT),
coPopod e&avOnua 1 kvnouods. Edv mopovsioctel omotodnmote and avtd, EVUEPDOTE OUECMG TO
Y1atpd GOg.

O1 tep1o60TEPEC AVETBVUNTEG EVEPYELES, CUUTEPIAAUPBOVOLEV®Y TOV CALEPYIKADV OVTIOPAGEWDY,
TOPOVGIACTNKAV KOTA TN SIUPKELD TNG £YXVONG 1) OE LIKPO YPOVIKO S1AGTNLO LETE TNV £YXVOT). AVTEG
ovopdlovtor avtidpdoels mov oyetiloviat e v £yxvor. AAAES avTdpdcelg oL oyetilovTol pe Tnv
£€yyvon ov gppavioTnioy ToAD cuyvd (Umopel va emmpedoovy Tavm amd 1 ota 10 dtopa)
nepthappavouv movoképoro, {aAn, Tupetd/ovénuévn Bepprokpacio COUNTOG, TOVO GTNV TAATY, TOVO
oTIC apBpMOOELS Kot KOT®OT, KaBMG Kot VYNAN aptnplakn ieorn (avaeépetal cuyvd), Baumm opacn
Kot £peTog (Oev avapépetatl cuyva).Edv mapovcidcete onotodnmote and avtd, EVUEPDCTE OUEGMS TO
YTpd Goc.

IToA0 cvyvéc avemBounteg evépyeieg (umopel va eanpedoovy Tavo amd 1 oto 10 Gropa) sival:
- TOVOG GTO 0GTA

- advvapio/ammAglo SOvauNg

- KOWALOKOG TTOVOG

Yoyvéc avemBopnteg evépyeires (umopel va eanpedoovy £mg 1 ota 10 dropa) sivor:
- 1 EMUAKVVGT] TOL ¥POVOL TTOL YPEWGLETOL Y10 VO, GTAUATIOEL EVOL KOWLUO VO, Aopporyel
€VOEYETOL VO 00N YN GEL GE EVKOAN/QVTOLOTN OLLOPPAYIN/EVKOAD LOADOTIGHO

- £€aym déppaTog
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- YpNYOpOG KaPIKOG TOAUOS
- avantuén aviicopdtev oto VPRIV (BA. mapaypago 2)
- LLELOLEVT] aPTNPLOKT) TTiEoN

Ava@opd avemOOunTOV evepyELOdV

Edv mapatnpnioete kdmola avemBOuN T evEPYELD, EVILEPDGTE TOV YLUTPO, 1| TOV QOPUUKOTOLd GOC.
Av10 1oyt Ko Yo kde mbavr avemBountn evépyela Tov dev avaQEPETAL GTO TOPOHV PUALO 0ONYIDV
yphone. Mropeite emiong va avagépete avembiunteg evépyeleg anevbeiag, uéow Tov 0vikod
GULGTHLOTOG AVOPOPAS TTOL avaypaeeTot oto [apdpnua V. Méowm tng avapopds avemBountov
EVEPYELMV Umopeite vo fon0fceTe 0TI GLALOYT TEPIGGOTEP®V TAPOPOPIDV GYETIKA UE TIV OCPOAELL
TOV TTOPOVTOS POPUAKOV.

5. Hog va gvraccete 10 VPRIV

To @dppoako avTd TPETEL VO, PUAACGETOL GE PLEPT TTOL OeV TO PAETOVY Kot dev TO POEvVOLY Ta TAd1dL.
No punv {pNCLUOTOLEITE AVTO TO PAPUAKO LETH TNV UEPOUNVIL ANENG TOV OVOPEPETUL GTO KOVTL KOl
oty emonpavon énetra and ™ AHZEH. H nuepounvio Aéng eivor n tedevtaio nuépa tov pniva tov
ovVoQEPETOL EKEL.

dvrdocete o yoyeio (2 °C — 8 °C).

Mnv katoyvyeTe.

Ddvidcoete 10 PLOAiIdI0 6TO EEMTEPIKO KOVTI Y10 VO TPOGTATEVETAL OO TO PG,

AvacvoTtapévo Kot opotmuévo StdAvpa Yo Eyyvon:
Na ypnowomoteite apécwms. Na unv vrepPaivete Tig 24 dpeg otovg 2 °C émg 8 °C.

MnV xpNOIUOTOIGETE GV GTO SIOAVUA VIAPYEL AMOYPOUATIOUOS 1] TOPOVGIN EEVOV COUATIOIDV.

Mnv metdite @APUAKA GTO VEPD TNG AMOYETELONG N OTA OKLOK(A amoppitpata. Potiote tov
(OPUOKOTOLO GOG Y0l TO MG VO TETAEETE TO, PAPUOKO TTOL OEV XPNOIULOTOIELTE T AvTd T péTpa Oa
Bonbnoovv v mpoctacio Tov TEPPAAAOVTOG.

6. Iepreydpeva TG GVOKELAGLOS KUl AOUTES TANPOPOPIES

T wepréyer to VPRIV
- H dpaotikn ovoia givan 1 Belayrovkepdon dAea.
Ka0e praridio mepiéyet 400 Movadeg ferayhovkepdong dA@a.
Metd v avacvotact, éva ml tov dtodvpatog wepi€yel 100 Movdodeg Behayiovkepdong GApa

- Ta dAAa cvotoTikd gival cokyapdlr, vATplo KITpikd dudpikod, Lovobdpiko KITptkd o0&y, Kot
moAvcopPikd 20 (BA. mapdypapo 2 «To VPRIV mepiéyet vatpion).

Epedavien tov VPRIV ko epieyopeva TG 6VOKELOGIOG
T'vaAiwvo elaidio Tmv 20 ml wov mepi€yel ALK TPOG VLOAEVKT KOVL Y10t SIGAVLA Vi, EYYVOT).

Yvokevaocieg tov 1, 51 25 erahdiov.
Mmropei va pnv KuKAOPOpoLV OLEG 0L GUGKEVAGIES.
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Karoyog Adsrog Kvkhogopiog ko Iapackevaostiic

Kéroyoc Aderag Kvkhogopiag

Takeda Pharmaceuticals International AG Ireland Branch

Block 2 Miesian Plaza
50-58 Baggot Street Lower
Dublin 2

D02 HW68

IpAavdio

Hopackevaoctig

Takeda Pharmaceuticals International AG Ireland Branch

Block 2 Miesian Plaza
50-58 Baggot Street Lower
Dublin 2

D02 HW68

Iphovdia

Shire Pharmaceuticals Ireland Limited
Block 2 & 3 Miesian Plaza

50 — 58 Baggot Street Lower

Dublin 2

Iphovdia

I"a omoladnmoTe TANPOPOPIL GYETIKA LLE TO TOPOV PAPULOKEVTIKO TPOIOV, TAPAKAAEIGTE VO

angvBuvBeite oTov TomiKd avtimpoésmmo tov Katdyov g Adetag Kvkiogpopiag:

Belgié/Belgique/Belgien
Takeda Belgium NV
Tél/Tel: +32 2 464 06 11
medinfoEMEA @takeda.com

bbarapus

Takena bearapus EOO/L
Ten.: +359 2 958 27 36
medinfoEMEA @takeda.com

Ceska republika

Takeda Pharmaceuticals Czech Republic s.t.0.

Tel: +420 234 722 722
medinfoEMEA @takeda.com

Danmark

Takeda Pharma A/S

TIf: +45 46 77 10 10
medinfoEMEA @takeda.com

Deutschland

Takeda GmbH

Tel: +49 (0)800 825 3325
medinfoEMEA @takeda.com

Eesti

Takeda Pharma AS

Tel: +372 6177 669
medinfoEMEA @takeda.com
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Lietuva

Takeda, UAB

Tel: +370 521 09 070
medinfoEMEA @takeda.com

Luxembourg/Luxemburg
Takeda Belgium NV
Tél/Tel: +32 2 464 06 11
medinfoEMEA @takeda.com

Magyarorszag

Takeda Pharma Kft.

Tel.: +36 1 270 7030
medinfoEMEA @takeda.com

Malta

Takeda HELLAS S.A.

Tel: +30 210 6387800
medinfoEMEA @takeda.com

Nederland

Takeda Nederland B.V.

Tel: +31 20 203 5492
medinfoEMEA @takeda.com

Norge

Takeda AS

TIf: +47 800 800 30
medinfoEMEA @takeda.com



E\LGoa

Takeda EAAAY AE.

TnA: +30 210 6387800
medinfoEMEA @takeda.com

Espaiia

Takeda Farmacéutica Espafia S.A
Tel: +34 917 90 42 22
medinfoEMEA @takeda.com

France

Takeda France SAS

Tél: +33 14067 3300
medinfoEMEA @takeda.com

Hrvatska

Takeda Pharmaceuticals Croatia d.o.o.

Tel: +385 1377 88 96
medinfoEMEA @takeda.com

Ireland

Takeda Products Ireland Ltd
Tel: 1800 937 970
medinfoEMEA @takeda.com

island

Vistor hf.

Simi: +354 535 7000
medinfoEMEA @takeda.com

Italia

Takeda Italia S.p.A.

Tel: +39 06 502601
medinfoEMEA @takeda.com

Kvbmpog

A.POTAMITIS MEDICARE LTD
TnA: +357 22583333
a.potamitismedicare@cytanet.com.cy

Latvija

Takeda Latvia SIA

Tel: +371 67840082
medinfoEMEA @takeda.com

Osterreich

Takeda Pharma Ges.m.b.H.
Tel: +43 (0) 800-20 80 50
medinfoEMEA @takeda.com

Polska

Takeda Pharma Sp. z o.0.
Tel.: +48223062447
medinfoEMEA @takeda.com

Portugal

Takeda Farmacéuticos Portugal, Lda.
Tel: +351 21 120 1457
medinfoEMEA @takeda.com

Roménia

Takeda Pharmaceuticals SRL
Tel: +40 21 335 03 91
medinfoEMEA @takeda.com

Slovenija

Takeda Pharmaceuticals farmacevtska druzba d.o.o.

Tel: + 386 (0) 59 082 480
medinfoEMEA @takeda.com

Slovenska republika

Takeda Pharmaceuticals Slovakia s.r.o.
Tel: +421 (2) 20 602 600
medinfoEMEA @takeda.com

Suomi/Finland

Takeda Oy

Puh/Tel: 0800 774 051
medinfoEMEA @takeda.com

Sverige

Takeda Pharma AB

Tel: 020 795 079
medinfoEMEA @takeda.com

United Kingdom (Northern Ireland)
Takeda UK Ltd

Tel: +44 (0) 2830 640 902
medinfoEMEA @takeda.com

To wapdv UALO 00N YLOV Yp1ioNS avaBepOnKe Y10 TELEVTOIO POPE GTIS .

Addeg TNYEG TANPOPOPLOV

Aemntopepeic TAnpoeopieg yio To papproko avtd eivar dtabéoipeg 6to dikTvakd TOTo Tov Evpmmaikon
Opyaviopov @apudxmv: http:// www.ema.europa.eu. Y wipyovv eniong cOvOeopot pe GAAES

16T00EAIdEG TOV aPOPOVV oTavieg achéveleg kot Bepamneies.
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http://www.ema.europa.eu/

O mAnpogopiec mov axorlovBolv amevBvvovtal Ldvo ce exayyeAlaTies vyeiag:

To VPRIV givan pia k6vig yio StéAv o Tpog £yxuot). AToltel ovocOGTICT KOl apaimor Kot
npoopiletar Yo evooPAEPLa Eyyvom povo. To VPRIV eivar yio pio povo ypnon kot yopnysiton pécm
oiAtpov 0,2 1 0,22 um. Amoppiyte kéBe aypnoomrointo dtdivua. To VPRIV dev Ba npémet va
gyyéetal pe dAAa eappaka otny idta £yyvon Kabmg 1 cvuPatdtnta pe dAAa eapuoKa dev xel
a&loroynBel. O ocvvolikdg Oykog TG Eyyvong Oa mpémel va dravépetar o€ d1dotnuo 60 AeTTOV.

XPNOUOTOOTE AONTTTH TEXVIKT.
[poetodote 10 VPRIV og e&nc:

1. KoaBopiote tov ap1Buod tov proidiov mov fa avacvotabodv pe fdon 1o copatikd Bapog kabe
000gvoDG Kot TI GLVTOYOYPAPOVLEVT OOOT).
2. Apapéote ta omotovpevo PraAidie amd to yoyeio. [Ipoympnote pe v avacvotact kade
QLUAMSTI0V YPTCILOTOIDVTOG GTEIPO VOWP Y10 EVECTILOL:
MéyeBog praAidiov "Ydwp yia evéciua
400 povddeg 4,3 ml
3. Koatd v avacHotaon, avopi&te amadd ta eloAidte. Mnv avotapicoeTe.
4, IIpwv amd v apainomn, enBepiote onTiKA To StdAvpa ot PloAidia. To didAvpa Ba Tpénet va

glvar Sopaveg Emg eAappmg 1p1dilov kat dypmpo. Mnv ypnoiponomoete v To dStlvpua givan
UTOYPMUATIGUEVO, 1] AV TEPLEYEL EEVO COUATIONKS DAKO.

5. AmocHPETE TOV VTOAOYIGUEVO OYKO TOL POPUAKOD At TOV KATAAANAO aplfud groidiomy.
Mépog Tov dtdvpartog Oa Tapapeivel péca 6to ELoAidIO:
MéyeBoc pradiov E&aydypog 6yKog
400 povddeg 4,0 ml
6. Apardote Tov GuVoAK 0yko o amarteital o€ 100 ml Stohdpatog Tpog £yxLon YAWDPLOVKOL

vatpiov 9 mg/ml (0,9%). Avapei&te amaid. Mnyv avotopdoceTe. ZEKIVAGTE TNV £YYVON EVTOG
24 @p®V amod TN CTLYUN TNG VAGVGTACTG.

A6 pikpoProroyikng amoyng, XPNCIHOTOMGTE TO PAPUAKO AUESHOS. Edv dev TO ¥pNGIHLOTOINGETE
apEcmS, 0 XPOVOG OV PesolaPel kot o1 GuVONKEG POANENC KATA TN YpNoT ivar oty gvBHVT TOV
ypnot. Mnv vrepPaivere g 24 dpeg otovg 2 °C émg 8 °C.

Mnv amoppinteTe T0 PAPUAKO GTO VEPO TNG AMOYETEVONG 1| 6TO GKOLTId. ATtoppintete kabe
@AappaKo Tov dev Exel xpnotponoBel | VIOAEUO COUP®VA LE TIG KOTA TOTOVS IoYVOVGES GYETIKES
SloTaéets.

Tipnon apyeiov

[Ipokeévov va Pertiwbei n yvnrlooudtnto TV PlOAOYIKGOV GOPUAK®OV, KOTOYPAPETE LE COPNVELL
TO OVOLOL KoL TOV 0plOUd TapTidog TOL YOPTYOVUEVOD QOPUAKOU. |
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