ITAPAPTHMA 1

MEPIAHYH TQN XAPAKTHPIZTIKQN TOY IPOIONTOX



1. ONOMAZIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

Opfolda 65 mg cxAnpd kKoydkio

2. HOIOTIKH KAI IOXOTIKH XYNGEXH
KdaBe orxinpd kaydakio mepiéyet 65 mg pryAovotdrn.

[Ma tov Tnqpn katdhoyo v exdoymV, BA. Tapdypagpo 6.1.

3. DPAPMAKOTEXNIKH MOP®H

2KAnpd Koydkio

SicAnpo kayakio peyébovug 2 (6,35 x 18,0 mm) pe yKpt od10povEG KOTAKL Kot AEVKO adlapaveg GMmUN
pe tomouévn v EvoeiEn «AT2221» og pobpo ¥pdU0 GTO GO, TO OTTOT0 TEPIEYEL AEVKT] £DC
VTTOAELKT] KOVL.

4. KAINIKEX TAHPO®OPIEX

4.1 OgpamevTiKEG EVOEIEELG

To Opfolda (yhovotdn) eivar otabepomom g evidpwmy e pakpoypoviag Oepamneiog evopkng
VITOKATAGTACNG TNG CUTOYAVKOG10GGNC AAPO GE EVAMIKES e VOGO Tov Pompe oyiung Evapéng
(avemdpkela g 6&vNG a-yAvkooiddong [GAA]).

4.2 Aocoloyio kor TpOTOG YOPNYNONS

H Bepancio mpénet va emPAénetor and wtpd Eunelpo ot dwyeipion acbevav pe voso Pompe 1 dAreg
KANPOVOLUKEG LETAPOAIKEG 1] VEVPOUVTKEG VOGOUC.

Ta oxAnpd KoyaKio pryAovotdng 65 mg TpEmEL VoL (P GIUOTOLODVTOL GE GUVOVOGUO UE
oumayAvkooiddon aAea. Oa mpénet va cupfovievteite TV TEPIANYT TOV YOPOKTNPLGTIKOV TOV
mpotovtog (ITIXII) yuo ™ cumayAvkosidacn dAga mTpy TAPeETE UyAOLGTATT).

Aocoloyia

H ocvvietopevn d6om mpémet va Aapfavetal amd otopatog Kabe devtepn efdoudda o€ EVAAIKEG
nikiog 18 etdv kot ave kot facileTol 6To copaTIKO Papog:

e T acBeveic mov Quyilovv > 50 kg, 1 cuvictdpevn d66M givor 260 mg (4 koydxio Twv 65 mg).
e T aoBeveic mov Quyilovv and > 40 kg émg < 50 kg, n cuvictduevn 86on givar 195 mg
(3 kaydxkio T@V 65 mg).

Ta oxAnpd kaydxkio pryAovotdtng 65 mg 0o mpénet va Aappdvovtal mepinov 1 mpa ahid oyt
MEPIGCOTEPEG OO 3 MPEC TPV AmO TNV EvapEn TG EYYLONG CUTAYAVKOGIOAoTG GAPA.
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* To oxAnpé Koo LryAovotdg 65 mg Oa mpémet vo AapPévoviar Tepimov 1 dpa alld 6yl TEPIGGOTEPES AMd 3 dpeg
TPW oo ™V Evapén g EyYLong TG SUTayAVKOGIdAong GAQO.

H avtoamdokpion tov acevaov ot Oepancio Oa mpénet va a&loAoyeitol TaKTIKA BAGEL OLOKANPOUEVNS
0£10A0YNoNG OA®V TOV KAVIKOV EKONADCEDV TN VOGOL. LE TEPITTMOOT AVETAPKOVG AVTATOKPIONG N
U1 OVEKTOV KIVOOVOVY ac@dAelog, 0o mpénel vo eeTo0TEL TO EVOEXOUEVO SLOKOTNG TOV GKANPOV
Kayokiov pyAovotdng 65 mg oe cuvdvacuo pe Beponeio pe oimoyAvkooiddon diea. Kot ta ddo
PapUOKELTIKG TPOTOvVTa Ba Tpémel gite vo cuveyilovtan gite va StoakdTTOVTOL.

Hopdlewyn 6oong

Ed&v maporerpfei n 660m g pyAovotdng, 1 Oepaneio Bo tpémet va xopnynbei to cuvtopdtepo
dvvato. Edv dev Anebei, unv Eexvioete v éyyvon omayAvkooiddong diea. H éyyvon g
oumayAvkootddong daga pmopel va Eekvnoet 1 dpa petd T Aqyn g yAovstdng.

Eiwdwkoi mhinbvopotl

Neppixn ko nrotiki dvoieirrovpyio

H ac@diela kot 1 amoTeAEGHOTIKOTNTO TOV [YAOVGTATH GE GLVOVAGUO Ue Depameio pe
oumayAvkoo1ddon aiea dgv Exovv aloloynOel oe aobevelg pe veppikn ko NTOTIKT SVGAEITOLPYI.
Orav yopryeitor kdbe devtepn gfdopnada, n avénuévn kbeom ot YAovoTAT 6TO TAGGHO (G
amotédecpa PHETPLOG 1) GoPapng VEPPIKNG 1 NTATIKNG SUGAEITOVPYIOG OEV AVOUEVETOL VO, EXNPEACEL
ONUAVTIKA TNV €KOECT) GTN GUTOyYAVKOGLO40T AP 00TE AVAUEVETOL VO ETNPEAGEL TNV
OTOTEAECLLATIKOTTO KO TNV AGQPAAELN TNG CUTAYAVKOGIOAoNG GAPa pe KAVIKG oNpovTikO TpoTo. Agv
OTOLTEITOL TPOGAPLOYT TNG 000N G G AGOEVELS L VEPPIKT 1] NTATIKT SVCAELITOVPYIQL.

Hlkiopévor

H gumeipio and ™ ypron g pyAovotdtne 6€ GuVILACSUO LE Oepameia e GUTayAVKOGIOAcT GAPA GE
acBeveic nAikiag dve tv 65 g1V givol meploptopévn. Agv omatteital TPOGAPUOYN TG 00N GTOVG
NMKIpEVOLG acbeveic.

Houdozpixog mAnboouog

H ac@dielo kot 1 amoTeAEGHOTIKOTNTO TG UIYAOVGTATNG G€ GUVOLAGUO LE Oepameia pe
OUTaYALKOGIOAoT) AAPa G€ oS TPLKovs acbeveig nhikiog Katm tov 18 etdv dev £xovv akdpo
tekunpobel. Agv vdpyovv dabécyo dedopéva.

Tpomog yopnynong

H pyhovotdn mpoopiletol yio amd otdHOTOS XPHon.



To 6xANpo KOWAKIO HIYAOVGTATNG EYEL TTVYWOOT] Y10, VO ATOTPETETAL TO AVOLYLO, TOV KEADQ®V TOL
Kayokiov kot Bo Tpémel va KatamiveTol OAOKANPO Kol Vo AopBAaveTol pe Gdgl0 GTORAYL.

Ot acBeveic 0o Tpémel va viiotedovy 2 dpeg TPV Kot 2 MPEG UETA TN AW GKAN POV KOWoKimV
uryAovotdatmg 65 mg (BA. mapdypago 5.2). Katd ) didpkeio avtod Tov SI0GTHUATOG VNOTELNG
S1apKelng 4 OpMV, EXITPETETOL ] KATOVOIAMGT) VEPOD, OYEAAOIVOD YOAOKTOG XMPIC AMmapd
(amofovTupmpévo) Kot Toaylov 1 Kape xmpig KpERa YAAOKTOG, Gakyapa 1 YAukovTikég DAeG. O
ac0evig UTOPEL VO GUVEYIGEL TN PLGLOAOYIKT] KATAVAA®GT] GAyNTOL Kol POPNUAT®V 2 DPES LETA TN
Mym g pryAovotdng.

4.3 Avtevositeg

YrepevaioOnoio 61 dpactikn ovsia 1] 6€ KEmowo and Ta £KO0Y TOV AVAPEPOVTIOL GTNV TOPAYPUPO
6.1.
AvTévdEIEn 6T GIayAVKOGLOAoT] GAPQL.

4.4 FE101kég TPoELOOTOMGELS KO TPOPLAGEELS KaTd TN ypiion

AvemBOunTec avTIOPAGEIS GTO PAPLOKO UTOPEL VO ELPAVIGTOVV KOTA TN XPNOT TG MYAOLGTATNG O
GLUVOLOCUO HE GUTayALKOG1dAoT) AApa (PA. Tapdypapo 4.8).

4.5 Aliemopdosic pe GALo QUPRUKEVTIKA TPOIOVTA KoL AALES POPPES OAANAETIOpAOTG

Agv &yovv mpaypotonowm el peléteg aAAnAeniopacng mov va oyetilovtat pe Tn ¥p1on e
UIyAovotang.

AMnAemidpaon ue tpopés

H pylovotdm eivar yvooto 01t el dpeon enidpacn atny eviuuatikn Asrtovpyia Tov puelldvov
SLG0KYOPOCHOV TOV EVIEPIKOD EMOMAIOL. ZVYKEKPIUEVQ, 1] LIYAOVOTATN AVAGTEALEL TIG

G aKYaPOACES e AAPA-YAVKOGIOKOVG OEGHOVS, CUUTEPIAAUPAVOUEV®V TNG GOVKPAOTS, TNG
HaATAoN G Kot TG wopaitdons. H 1oydc tov mbavav aAiniemidpdoewv pmopel vo ennpedost dpeca
TNV TEXTIKT OPOGTNPLOTNTO TG SOKY0POiNg, TG HoATolng Kot TG 16opoATolNng, TPOKUADVTOG
dvomeyin, OGUOTIKN €lGpoN vepov, avénuévn {Opwmon kot mopaymyn epebotikdv petafoirtdv. Ot
acOeveic Oo Tpémel va vioTedovy yia 2 ®PEG TPV Kol Y10, 2 MPEG LETA Ard Tr Ay TNG UIYAOVOTATNG.

4.6 Tovipétnra, kMo km yorovyio

AvTicOAN YN GTIC YOVOIKES

[pénet va xpnoiponotovviol aldmeTe OVIIGVAANTTIKA LETPO OO YOVOIKES O OVATOPOY M@YK NAKI0L
Katd tn Sdpkela g Oepameiag pe pryAovotdt oe GuvOLOCUO LE GLTOYAVKOGIOAOT] GAP, KoL Y10

4 gBdopadeg petd tn dakonn g Oepaneiag (PA. mopdypapo 5.3). To opHOKEVTIKO TPOIOV dEV
TPETEL VO, YPTCLOTOIEITOL GE YUVAIKEG TNG OVATOPUYDYIKNG NAKIOG YO PIg TNV XPNON AVTIGVAANYIG.

Kvnon

Agv datiBevtor Khvikd dedopéva amod Tn (PN TS LIYAOLGTATNG GE GLUVOVAGHO LE TN
oumayAvkoo1ddor aApa o€ £ykueg yovaikes. H pryhovotdrn damepvd tov miakodvta. Meléteg oe (da
UE HYAOVGTATN GE GUVOLAGUO LE GUTAYAVKOGLOAGT GAPO. KOOMG KOl LE UIYAOVGTATN (OC
povoBepaneio kKotédelEav avamapaywykr tosikotnta (PA. mtapdypago 5.3). H ayoyr pylovstdng oe
GLUVOLOCUO HE GUTAYAVKOGIOAOT) AAPA OEV GLUVIGTATAL KATE T1) SLAPKELD TNG EYKVUOGVVTG.

Oniacudc

Agv givor yvooTo £0v 1 LIYAOVOTATN KOl 1) GUTAYAVKOGOAGT AAPa EKKpivovion 6To avOpdrivo
untpkod yora (BA. mapdypao 5.3). Ta Sobéoiua eappokodVVOUIKA/TOEIKOAOYIKA dedopéva o€ (D
€yovv Ogiéel £kplomn UIYAOVOTATNG Kol OEKKPLOT GUTAYAVKOGIdAoNG GApa 6to Ydha. O kivduvog ata



veoyévvnto/Bpéen dev pmopet va anokieiotel. [Ipénet va anopaciotei edv Oa dtaxonel/Oa amopevy el
N Bepaneia pe PIyAovoTdtn 6€ GUVOLAGUO LE CLTAYAVKOGIOAGT AAPA, AAUPAvOVTOaS VITOYT TO OPELOG
7oV ONAacpoD Yo To Todi Kot To 6PeA0g TG Oepamneiag yio T yovaika.

Tovipdémra

Agv vrtdpyovv KAMvikd 6£d0pEVO GYETIKA LUE TIC EMOPACELS TNG OyMYNS UYAOLGTATNG GE GLUVOVAGUO UE
GUTaYAVKOGIOAoT| AAPA GTN YOVILOTNTO.

Agv Topatnpninkoy eTdpAGELS GTI GLYKEVIPMOOT), TNV KIVITIKOTNTO 1] T1 LOPPOAOYI TOL CTEPLOATOG
oe 7 vytelg evihikeg avopeg mov Edafav prydovotdn 100 mg, and otéUATOS, 615 NUEPNGIMS Yo

6 eBdopdaoes.

e apoevIKoDg apovpaiovg, dev TapatnpnOnke Kapio EXidPAoT GTN GTEPUATOYEVEGT UETA TN
XOPNYNON ULIYAOVOTATNG GE GLVIVUGUO LLE GUTAYAVKOGLOAGT GAQA 1 LIYAOVOTATNG MG povoBepameio.
Qo1660, TPOKAMVIKA OedOUEVA OO oL LEAETT) GE aPOVPOIOVG LE TN ¥PNOT EVOG BALOL TTPOiOVTOG
HyAovotdng £xovv OgiEet 0TL | yAovoTdTn ETNPeAleEL opvNTIKE TIG TOPAUETPOVS TOV CTEPLATOG
(ktvnTkoTTO. KO LopPoroyia), petdvovtog £Tot T yoviuotnta (PA. mapdypoeo 5.3).

e Onivkoig apovpaiovg, mapoatnpOnKe oOENGN TG TPOEUPVTEVTIKNC OTMAELNG LLE LYAOVGTATY GE
GLUVOLOCUO HE GUTOYAVKOGIOAOT) AAPA Kal e pyAovatdtn og povobepamneia (PA. mapdypoo 5.3).

4.7 Emopaceig 61NV IKEVOTNTA 001]Y1|61|S KL YELPLOLOD UNYOVILATOV

H pyhovotdm dev €xel kapio 1 €€l 0GNUOVTY EXIOPACT GTNV IKAVOTITO 00N YNONG 1 XELPLOUOV
UNYXOVIUAT®V.

4.8 AvemOOunreg evépysreg

IIepiAnyn Tov TPOPIA ACOAAELOC

H mo cuyvd avaeepopevn avemBount evépyeia mov anododnke povo ot pyhAovatdrn 65 mg NTov 1
dvokothotta (1,3%).

KotdAoyog ovemQountmy eVEPYELDY GE LOPQPT TVOKO,

H a&odhdynon tov avemBopntov evepyeidv tpopodotndnke amd acheveig mov EAafav pryAovotd
G€ GLVOLAGUO LE GUTAYAVKOGLOAGT AAQPQ OO TN GLUYKEVIPMTIKY AVAALGT AGPAAELNS Kot GTIS 3
KAvikég dokipéc. H ouvorkn péon didpketa ékBeong tav 28,0 pnvec.

O avemBounteg evépyeteg mapatievtol ava katnyopio/opyavikd cuotnua MedDRA otov Iivaxa 1.

O avtioTotyeg katnyopieg cuyvottev opifovtal og e&Ng: oD cuyvég (= 1/10), cuyvég (= 1/100 £mg

< 1/10), oyt ovyvég (= 1/1 000 g < 1/100), omdvieg (= 1/10 000 £mg < 1/1 000), ToAd ordvieg (< 1/10
000) kot pn yvootég (dev pmopovv va ektiunBovv pe faon ta dwbéoipa dedopéva).



Mivaxag 1: Mepiinyn TV avemBOunToOv evepyel®v acdevav mov Ehafav Ospaneio pe

pylovotdTn

Katnyopia/opyaviké cootnpae | Xvyvotnto
(SOC)

AvemOOunTn evépyera (TPOTILAONEVOS 6POC)

Awtapayég Tov 2uyvEg Avagulaxtikf ovtidpaon’
OVOGOTIONTIKOD GLUGTILLOTOG Oy ovyvég YrepevarcOnoia
Awotapayég Tov veupikon IToAV cuyvég Keporolyia
GUGTAIOTOG Zuyvég Tpouoc, dvaysvaia, Ttopaicncio
Oy cuyvég Awrtopayi] 1coppomiac, nuikpavio
Kopdlakég datapoyég Zuyvég Tayvkopdiad
Ayyelokég datapoyés XUy vES Yrdtaon
Oyt cuyvég Qypotnta
Avomvevotikéc, Bopakikég Xoyvég Avcrvola
SlotapayEC Kot SloTapayEg Oy cuyvég AcbOuo
pecobmpakiov
lootpeviepikég datapoyés Xuyvég Atéppora, vootia, kothokd GAyog!,
LETEMPIOUOG, KOTAMOKT O14TaGT), EUETOG,
dvokoudTnTa’
Oy cuyvég Kotuoxn duseopio, oicopaytcdg oracpoc,
GTOLOTIKOG TOVOG
AwoTapayég Tov SEPUOTOS Kot Xoyvég Kvidwon?, eEavOnua?, kvnoudc, vrepidpmoia
TOV VTTOJOPLOV 1GTOV Oy cuyvég AmoypouaTIopog TOV dEPUATOG

AloTopay£G TOV HVOCKEAETIKOD | XVYVEG
GUGTAOTOG KOl TOV GUVOETIKO

Mvikoi oracpoi, poalkyia, apBpaiyia, poikn
advvapio

106700 Oyt ouyvég

[TAgvpikdc VoG, poikn KOTmon,
HVOGKEAETIKT SvoKoyio

Ievikég Sratapayés kot Xoyvég Konwon, mope&ia, piyn, mepupepikod oidnuo
KoTaoTdoels e Béong Oyt ovyvég E&acbévnon, névog 610 TpdSmmo, aicOnua
Xopnynong vevpkodtrog!, pn xapdiokd Ompoxikd diyog
Hopaxivikés eEgtdoeig Xoyvég Avénuévn optnpraxn micon’

Oy cuyvég Mewwpévoc aptBpdc Aepeoxvttdpov,

uetwpévoc aptdudc aponetaiiov’

T AvogépOnke povo pe pryhovotdn

1 To kothoxd GAyoc, 10 GAY0g Gvem KOTMOKNG XDPOG KL TO GAY0G KAT® KOIMAKHG YDPOS OUASOTOL00VTOL VIO TO KOIMAKO

AdAyoG.

2 To gEavOnua xon to eppinpuatddeg eEavOnpa opadomotovvtal v To eEGvOnpaL.

H xvidwon, to e£avinpa kvidmong Kot 1 unyovikn Kvidmon opadorotovvtot bt TV Kvidwon.
4 H nuukpavio kot 1 quikpavio pe adpo opadomotodvrar vid v nukpavio.
3 H vréptaocn kol n avENUEVN GpTNPLEKT THECT OHOSOTOL0VVTAL VIO THY 0LENUEVT 0PTNPLOKT TECT).
¢ H toyukopdio kot n eAeforopfixn tayvkapdio opadonoodvrar vrd my tayvkapdio.
7 H avaguiaio, 1 avaQUAGKTIKH ovTiSpacn Kot 1 avoQLAGKTOESNG avTidpact opadorolovVToL VO TV AVOPUAGKTIKT

avtidpaon.

Avo@opd TOavoA0YOOUEV®V OVETIOOUNTOV EVEPYELDV

H avagopd mibavoroyoduevmv avemBountoy evepyEImdV LETE amd TN YOp1YNOT) AOEWNG KUKAOPOPIOG
TOV POPLOKEVLTIKOV TPOidvTOC elvar onpavtikn. Empénetl tn cuveyn mapokorovBnon g oxéong
0PEALOVE-KIVOHVOL TOV QUPUOKEVTIKOV TPOTdVTOog. Znteital and Tovg exayyeApaties vyeiog va
AVOPEPOVY OTTOIEGONTOTE TOUVOLOYOVUEVES OvVETBVUNTES EVEPYELES PHEG® TOV EBVIKOD GLGTNUOTOG

avapopds tov avaypdeetor oto HHapdptnua V.

4.9 Ymepdoooloyia

LOUTTOUOTO




Agvkomevia, KOKKIOKLTTOPOTEViD, 0vdeTEPOTTEVIa, (AN KOl TapaicOncia Exovv mapotnpndel o
acBeveic pe 10 avBpomivng avocoavendapkelag (HIV) mov Aappdvouv pryhovotdrn oe d6on
800 mg/muépa 1 vynAoTEP.

Awyeipion

Ye mepintmon vVePOOCOAOYING, TPEMEL VO TOPEYETAL AUESMG VITOGTIPIKTIKN WLTPIKT PpovTida. Ao
TPEMEL VO, TOPAKOAOLOOVVTAL O1 YEVIKES EEETAGELS OLATOG GE TEPIMTMON EULPAVIONG HELOUEVOV
AevK®V opospapiov.

5. DOAPMAKOAOTI'IKEX IAIOTHTEX

51 ®@oppokodvVVEpPIKEG 1OLOTTES

Dappakobepamevtikn kaTnyopio: AAAa TPOIOVTA TNG TEMTIKNG 000V KoL TOV UETAPBOMGLOD, ddpopa
TPOTOVTO. TNG MEMTIKNG 000V Kol Tov petafoitcpod. Kodwkdg ATC: AI6AX06

Mnyoaviopog 8pacng

H pyhovotdm eivon évag appoakokivntikog otabepomom g eviOUmV T 1mayAvKoo1ddong GAQa.

H pyhlovotdtn mpocsdéveton emAEKTIKA LE TN CITOYAVKOGLOA0T GAQA GTO aipa KATd TN OLbpKELDL TNG
£€yxvomng, otafepomoldVTOS £TGL TN SUUOPPMOOT) TNG CUTAYAVKOGIOAGNS GAPQ KOl EACYLGTOTOLOVTOG
™V omoAeln EVEDIIKNAG dpacTNPoOTNTAG KOTA TNV KUKAOQOpia. AVTH 1) EMAEKTIKN TPOGIEST| HETAED
NG GO YAVKOG104.0MG AAPA Kot TNG UYAOVGTATNG EVOL TOPOSIKY] [LE ATOGVGYETION TTOL EUPOVICETOL
610 Awcdowpo. H prylovetdtn og povobepamneio dev Exel kopia exidpacn ot peimon tov
YALKOYOVOUL.

Toudratpikde mAnbvoude

O Evponaikdg Opyaviopog apudkmv Exel dOGEL amaAlayr omd TNV LTOYPED®GT VTOPOANG TV
amoteAeo ATV TV peret®V pe To Opfolda og pio 1 TEPIGOOTEPEG VTOKOTNYOPIEG TOV TOLOIOTPIKOD
mAnBvouov ot Bepaneia T vocov amobnkevong tov yAvkoyovov tomov Il (vocog Pompe) (BAéne
TapAypapo 4.2 Yo TANPOPOPIEC GYETIKA LE TNV TALOIOTPIKT] YP|ON).

52 ®@appokoxiviTIKEG 1O10TNTES

Amoppoonon

O pvOuodg amoppdeNomNg (tmax) TG HryAovoTdtng fTav mepimov 2 €mog 3 dpeg. XNV KAvikn 6001, OnA.
610 260 mg, 1 LyAovotdtn TAAoHotog TETVYE Cmax Tepinov 3.000 ng/ml kot AUCo.o TEpinov
25.000 ng h/ml.

Ernidpaon s tpopns
[MopatnpnOnke onuovikn enidpacT g TPOPNS, 1 omoic 00NYNcE o€ Pelmo™ TG Cmax KOTA 36% Kot
kaBvoTtepnuévn amoppoenoT Katd mepimov 2 mpeg (PA. mapdypapo 4.2).

MetafoMopdg

e peydro Babuo n pylovotdt dev petaforileror pe < 5% g padtoonUacrEVNS dOGTG Vo
OVOKTATOL O YAVKOLPOVIOLAL.



H pyhovotdm dev givar vrootpopa tov OAT1, OAT3, OATP1B1, OATPIB3, MATEL, MATE2-K,
BCRP 1 BSEP. H piydovotdam eivar aoBevég vtootpopa tng P-yAlvkonpwteivng (P-gp) ko
VIOGTPO U TV peTapopénv tpocinyng OCT1 (mov exppdlovtal oto Arap) ko OCT2 (mov
ekppalovial 6Tovg veppong). Kabmg 1 prylovotdtn amekkpivetal oe peyaio Pabud pécm tmv veppov
un petoforopévn, ot avaotoreig OCT1 dev avapéveTal va 0d0NYHGOVV G KAVIKG GTILOVTIKT
aAnAieniopaot). Ot avactoreic OCT2 dev avapéveral vo EX0uV KAVIKG GTULOVTIKO OVTIKTUTIO 61N
VEQPIKN améKkpilon Kot Ekbeom g pyAovotdng, pe Paon dedopéva o acbeveig pe Papld veppikn
dvoiettovpyia. Ot avactoreig g P-yAvkonpoteivng (P-gp) dev avapévetat vo 0dnNyncouy 6€ KAVIKE
ONUAVTIKN OAANAETIOPOOT] LLE TN UIYAOVGTATN GTO £VIEPO UE PACT TIC GVGTAGEIC VIOTEING KOl TNV
Tayeio amoppOENoT TNG LYAOVSTATNG (tmax 2 OPAOV).

H pyhovotdn dev gival yvootd vmdcTpmpa 1 avacsToréng Tav evOpmv Tov Kutoypouatog P450
Kotd ovvénea, eivan omiBavo va vtapEovv onUavTiKEG AAANAETIOPACELS LUE PAPLOKO TTOL Eival
VROCTPAONATO TV EVEDU®V TOV KuToypdpatog P450.

Me Bdor perétn petapopeémy in vitro, 1| WyAOLGTATH OEV ATOTELEL AVOCTOAEN TOV PETAPOPEDV
OATI1, OAT3, OCT1, OCT2, OATP1B1, OATP1B3 1 BSEP. KAvikd onpovitikég aAANAemdpacelg
670 évtepo pe ta vrootpopata P-gp kot BCRP kot oto frap oty moAaio eAéPa pe to OCTI,
OATPI1B1 kot OATP1B3 dev avapévovtol pe BAcn T GLGTAGELS VIOTEING KoL TNV Tayeio

amoppOPNON TS UIYAOLGTATNG.
Amnofoin

O tehkog ypovog nuicetog (ong amofoAng Ntav mepimov 6 dpeg yio T pyAovotatn. H kdBapon and
otopa frav epinov 10,5 L/h kow 0 6yKog KoTavopng g TeMKNGg edong ftav mepirov 90 L.

lpapkdtnTo
H pyhovotdn emédeile 0060avarloyKn KIvNTIKY.

Ewdikoi minbvopuoi

Dvlo, nlikiwuévor kar poin/eQvikotyro,

Me Bdor T GLYKEVTIPOTIKN GOPUAKOKIVITIKY avdAven TAnBucuov, 1o pOAo, n niwia (18 émg 74
£TMV) Ko 1] QUAN/eBViIKOTNTA dEV €LYV KAIVIKA GNUOVTIKTY €Nidpaot oty £kbeon ot pwyhovotdrn o€
GLUVOLOCUO LE GUTAYAVKOGIOAOT] AAPAL.

Hrazixy ovoiertovpyio.
H gpoppokokivntikn e ayoyng tyAovoTdtng oe GuVOVAcUO UE GITOYAVKOGIOGoT GApa deV ExEl
a&loloynei og acbeveig pe nrotikn Svcieitovpyia.

Negpirn dvolertovpyio

H AUCo.24n: TG pryAovotdrng ovénnke katd 21%, 32% wot 41% o€ acBeveic pe fima (kbdbapon
kpeatwvivng [CLer] 60 émg 89 ml/Aentod, extipopevn pe Cockeroft-Gault), pétpia

(CLer 30 émg 59 ml/Aentd) xon Bapidc popeng (CLer 15 g 29 ml/Aentd) veppikn dSucAettovpyia,
avtioTotya, o€ GUYKPLoN Ue aoOEVEIS e puGLoAOYIKT veEPIKN Aettovpyia. H eridpacm tng veppikng
VOGOV TEMKOD GTAdI0L OTN POPUOKOKIVITIKY TNG UIYAOVOTATNG Elval AyvOGTN).

5.3 Ipoxivikd dgdopéva Yo TNV 06QAAELN
Ta pun KAvikd dedopéva dev amokaAvmtovy Wuaitepo Kivduvo yia tov dvBpmmo pe faomn tig
oVUPOTIKEG LEAETEC POPLOKOAOYIKNG OCPAAELOG, TOEIKOTNTAG EPAmAE Kol exavorapavopevev

500EmV, YOVOTOEIKOTNTOG Kol LETOAAAELOYEVEDT|G.

Koapxivopota 6to moyd £viepo TV TOVTIKOV ELPOVIGTNKOY TEPICTACIOKA LETA AT GTOUATOG
Oepaneio pe prylovotdatn o 66om 210, 420 ko 840/500 mg/kg/muépa yia ypovikd ddotnua 2 €T0v.



Avtéc o1 66oelg avtiotory oy ot 8, 16 kat 33/19 popég v avOpmmivn d6om tv 200 mg Tpelg opég
mv nuépa. H oyetikdmra autdv Tav vpnudtov Yo Tovg avipdrovs mov Aappfdvouy puryhovotdn
glval Ayveotn oTIS ONUAVTIKA YaunAdTepes 600elg ov peketOnkay ota 195 éwc 260 mg kdde
devtepn gfdopada yia t voco Pompe.

Tolikoroyia avemapaywytg ikavoTnTag Kot avéntuEng

e o peAétn tunpatog I og apoevikoHe apovpaiovg, dev mapatnpndnke enidpoon g Oepaneiog g
UIYAOLOTATNG GE GLVOVLAGHO LE LT yAvkoolddon dApa 1 Tng HryAovotdtng og povobepaneio ot
OMEPUATOYEVEDT).

211 peA€tn evog AAAOL TPOIOVTOG IYAOLGTATNG GE APOLPAIOVE, 1) LYAOLGTAT OV YOpNYNONKE amod
TOV GTOMOTOG 00N YNOE GE ATPOPIN/EKPVAICUO TOV GTEPUATOPOPOV COANVAPIDV KL TOV OPYEDV CE
moAlamAdoio ékBeong 2,0, otn péyiomn cvvietdpevn avBpomvn 66on (MRHD) pe Bdon to epfadov
emedverac chpotog (mg/m?). Eniong, mapotnpionke pHeiopévn onepuatoyEvect ue oAAOmpé
HOPQOAOYi KO KIVITIKOTNTO GEPUOTOG KO LEWOUEVT] YOVILOTNTA GE OPOVPAIOVG GE TOAALUTAAGLO
ékBeong 0,6 ue Pdon 1o epPadov empdvelag copatoc. H peiouévn onepuatoyéveon nrov
OVOGTPEYLUT GTOVG apovpaiovg LeTd and 6 efSoUddeg andsupong TNG SPACTIKNG OLGIOG.

e o LEAETN YOVILOTNTOG KOl TTPOUNG EUPPLIKNG avamTuéng Tunpatog I o apovpaiovg,
TOPOTNPHONKE TPOEUPVTEVTIKT] ATMAELN GTN] CLVIGTOGO ONAVKN G YOVILOTNTOG TNG LEAETNG TOGO HOVO
o1 LvyAovotdt 660 Kot otny opudda Oepaneiog cuvdvacuov kot Oempndnke oxetilopevn pe
prydovotdat. ['a m Bepaneio cuvdvacpob, ta tepBdpro oty MRHD ¢ cumayAvkosiddong dipa
Kot g pryAovotdng oy 27 eopéc ka4 popés, avtiotorya, pe Paon v éxbeon AUC mhdopartog.

e o peAE avantuéng epPpvov-kunpatog tuniuetog I, dev mapoatnpinkav dvouevn evprpato
Gpeco amodIOOUEVA GTY| GITAYAVKOGIOAOT] AAPA 1] GTN WYAOLGTATH GE £YKVLOVS OPOLPAIOVG 1) GTOVG
OmOYOVOLG TOVC.

e o LeAETN avantuéng eUPpHov-KUTIOTOG GE KOVVEALX, Ol EMOPACELS OT UNTEPQ,
GUUTEPIAAUPOVOLEVG TNG LELWUEVTG KOTOVAA®MGNS TPOPNG KOl TG adENONG TOV GmUATIKOD Bapovg,
Nrav eueaveis TOG0 yla T PyAovstdTn og povobepansio 660 kat yo tnv opdda cuvévacuov. O
GLUVOVOC UGG TNG GLTOYAVKOG18GoN G GAPa pe pyhovoTtdtr (0L OYL TNG CUTAYAVKOGIdAoNG GAPO
YOpig prylovotdn) odnynoe oe avénuéves Kapdloyyelokeés SuoTANGIES (ATPNOLOKO TVEVLLOVIKO
OTEAEYOG, EAAELLLLO, KOTAOKOD SLopPayOTOG KOl SIEGTAAUEVO AOPTIKO TOED) GE KOVVEALD GE
16-tAdoia ko 3-tAdoia £kBeon otnvy MRHD 11¢g uayAvkociddong dAea Kot T HiyAovosTtdtng,
avtiototya, pe faon pio epdna doomn,  112-thdacio kot 2 1-tAdota, aviictorya, pe fdorn adpolotikn
xopnynon d0cemv. QcT1060, dev givar SuVATOV VO ATOKAEIGTEL OTL 01 AVETIOVUNTEG EVEPYELEG GTO
£uPpvo-kimo Tov TapaTnPNONKay oTa KovvEMa Ba propodoay vo £ovV ELPUVIoTEL LETA omd pio
epanaé éxbeom otov cuvovacud. Agv KaTEGTY duvatod va tekunpumbel éva eninedo oto omoio dev
mapotnpovvtal avemBounteg evépyeieg (NOAEL) yia v opddo cuvovacpov, dedopEvon ott
e€etdotnie povo pio 6661 GLVOVAGHOD.

e o LEAETN TTPOYEVVITIKNC Ko LETOYEVVNTIKNG avantuéng tunpotog I oe apovpaiovg, dev
mopatnPNONKay avemBOuNTEG EVEPYELEG OTN UNTEPA 1] OTN LETAYEVVITIKN avATTTUEN GuESO
OTOOIOOUEVEG OTN GO YAVKOGLOAcT dApa 1 61N pryAovotdtn. H a&oAdynomn tov ydhaktog o
apovpaiovg and v opdada Bepaneiog cuvOLAGHOD KATESEIEE EKKPLOT] TNG UYAOLGTATNG Kot
OEKKPLON TNG CITAYAVKOGIA0G AAQa. 6TO YaAa apovpainv. ZTig 2,5 dpeg LETA T 006N, 0 AOYOC TNG
£€kBeonc g ouayAvkosddong dApa 6To YaAo TPog TO TAGCHA TV apovpainy ftav 0,038.

6. ®APMAKEYTIKEX IAHPO®OPIEX
6.1 Kotahoyog exddymv

[epieydueva koyakiov
[Mpolerativorompévo dpvro (apafdcitoc)




Mayvieto oteatiko (E470b)
Mikpoxpvotorikn kuttapivn (E4601)
Yovkpardln (E955)

KoAloegdég 6101010 Tupitiov

KélMpog kawyakiov

Zehotivn

Tiraviov do&eido (E171)
210Mpov o&gidio pérav (E172)

Bpaouo pglovi exktdrwaonc
Oé&gidio odnpov, uérav (E172)
Koaiiov vopoteido (ES25)
[Mpomvievoyivkoin (E1520)
Koppea Adxkag (E904)

Toyvpo ddivua appoviog (E527)

6.2 AcovppototnTeg

Agv gpapudletar.

6.3 Awdpxero Lomg

3 xpévia

6.4 Iowitepeg Tpo@PuAGEELS KOTA TN VALY TOV TTPOIOGVTOG

To @appakevtikd ovtd TPoidv dev anattel Wwaitepec cuvONKeEg PUAAENC.

6.5 @Yo KO GLOTATIKE TOV TEPLEKTN

OugAn 40 mL and modvaiBvAiévio vyning mokvottog (HDPE) pe Agukod adpo amd ToAvTpomuAévio
acpaieiog yio toadid 33 mm pe gtikéta. To dvorypa g eraing cppayileTon He emay@ytkn
GEPAYIGUEVT ETEVOVOT OO PUAAO AAOVULVIOV.

Dréreg tov 4 kon 24 koyokimv.

Mmropel va, v KokAoQopoOV OAEC Ol GUOKEVUGIEC.

6.6 Idwitepeg TpoPuLAAEELS aTOPPLYNG

Kda0e aypnoiponointo eoprokenTikd Tpoiov 1 VTOAELLO TPETEL VO OTTOPPITTETOL COLPOVA LE TIG
KaTA TOTOVG 10YVOVGEG GYETIKEG SLOTAEELS.

7. KATOXOZX THX AAEIAY KYKAO®OPIAX

Amicus Therapeutics Europe Limited

Block 1, Blanchardstown Corporate Park

Ballycoolin Road

Blanchardstown, Dublin

D15 AKK1

IpAavdia
e-mail: info@amicusrx.co.uk

10



8. APIOMOZ(OI) AAEIAYX KYKAO®OPIAX

EU/1/23/1737/001
EU/1/23/1737/002

9. HMEPOMHNIA ITPQTHX EI'KPIXHX/ANANEQYXHX THX AAEIAX

Hpepopnvia tpd g £ykpiong: 26 lovviov 2023

10. HMEPOMHNIA ANAGEQPHYXHY TOY KEIMENOY

Aentopepeic TANpoeopiec Yo TO0 TOPOV PUPLOKELTIKO TPOIOV givatl S10BECIUES GTOV dIKTLOKO TOTO
tov Evpomnaikod Opyoviopod @oapudkaov https://www.ema.europa.eu.

1"



ITAPAPTHMA 11
IHHAPAXKEYAXTHX YIIEYOYNOX I'TA THN AITIOAEXMEYXH TQN ITAPTIAQN
OPOI'H IEPIOPIZXMOI ZXETIKA ME TH AIAGEXH KAI TH XPHXH
AAAOI OPOI KAI AITAITHXZEIX THX AAEIAYX KYKAO®OPIAX

OPOI'H NIEPIOPIZEMOI ZXETIKA ME THN AX®AAH KAI AITIOTEAEEMATIKH
XPHIH TOY ®PAPMAKEYTIKOY ITPOIONTOX



A. TIAPAXKEYAXTHX YIIEYOYNOZX I'TA THN AITOAEXMEYXH TQN ITAPTIAQN

Ovopo kot d1evbuvon Tov TaPUCKEVOGTH TOV £ivorl VITEVOVVOC Y10 TNV OTTOOECUEVCT) TOV TAPTIOMV

Manufacturing Packaging Farmaca

Neptunus 12, Heerenveen, OALovoio, 8448CN

B. OPOI'H NEPIOPIXMOI XXETIKA ME TH AIAGEXH KAI TH XPHXH
DoppokevTikd TPoidv yio T0 onoio amatteiton meplopiopévn atpikr| cuvtayr| (PA. mapdptuo I:

[Mepiinym tov Xapoktnpiotikav Tov [Ipoidvtog, mapdypapog 4.2).

I AAAOI OPOI KAI ATAITHXEIX THX AAEIAYX KYKAO®OPIAX
. Ex0¢og1g meprodknc wapakorovdnong g acedireiag (PSURS)

Ot amontoelg yio v vroPoAn twv PSURS yio to ev Adym @apuokeuticd mpoidv opilovial otov
KatdAoyo pe Tig nuepounvieg avapopds g Evmong (katdioyog EURD) nov mapatiBeton oty
mapdypoapo 7, Tov dpbpov 107y, tng odnyiag 2001/83/EK kot kaOe erakdiovdng emkaipomoinong
OT®G ONULOGIEVETOL GTIV EVPMOTAIKT] SIKTVOKT) TOAT] Y10 TO PAPLLOKO.

O Kéroyog Aderag Kvkiogpopiog (KAK) Ba vrofdrier tnv mpdn PSUR v to Tpoidv péca o
6 unveg amd Vv EyKpion.

A.  OPOI'H HEPIOPIZMOI ZXETIKA ME THN AX®PAAH KAI ATIOTEAEXMATIKH
XPHIH TOY ®PAPMAKEYTIKOY ITPOIONTOX

. Xyéoro orayeipiong kKivovvou (XAK)

O Kadroyog Adelag Kvkiogpopiag (KAK) Oa dieEaydyet Tig amaitodpueves SpactnploTnTEG Kot
TOPEUPAGELG POPLOKOETOYPVTVNONG OTTC Tapovoldlovtal 6To cuppmvnéy ZAK mov
nmapovctaletatl oty evotnta 1.8.2 g ddelog kukAopopiag Kot 0molecdnToTe ETaKOA0VOES

eykekpuéveg avabempnoeig tov TAK.

"Eva emkaiporompévo XAK Oa mpémetl va kartatedet:
e  Metd and aitnpa tov Evpanaikov Opyoaviepod Oapudxmy,
e OnotedNTOTE TPOTOTOIEITOL TO GVGTNLA SLoYEIPIONG KIVODVOD, EI0IKA MG OAMOTELEG LA ANYNG
VEDOV TANPOPOPIDOV TOL UTOPOVV VO EMPEPOVY GTLLOVTIKT] AAAAYT) G GYECT OPEAOVG-

KvOOVOL 1 ©C ATOTEALEGHLO TNG EMITEVENG EVOG GTLLOVTIKOD OPOGTILLOV
(QupUOKOETOYPOTVION N EAAYLGTOTTOINGT) KIVOVUVOUL).
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ITAPAPTHMA III

EINIZHMANXZH KAI ®YAAO OAHI'IQN XPHXHX

14



A. ENIIXHMANXH
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ENAEIZEIX ITIOY IIPEIIEI NA ANATPA®ONTAI XTHN EEQTEPIKH XYXKEYAXIA

EZQTEPIKO KOYTI

1. ONOMAZXIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

Opfolda 65 mg cxAnpd kKoydkio
uryAovotatn

2.  XYNOEZH XE APAXTIKH(EX) OYIIA(EX)

Kdabe orxinpd kaydkio mepiéyet 65 mg pryAovotdng.

‘ 3. KATAAOI'OX EKAOXQN

‘ 4. OAPMAKOTEXNIKH MOP®H KAI ITIEPIEXOMENO

2K po Koy aKlo

4 oKANpa KoyaKlo
24 oK pa KayaKio

‘ 5. TPOIIOX KAI OAOX(OI) XOPHI'HXHX

AwBdote 10 pUALO 0dNYIDV XproNGg TPV amd TN XPNOoN.

Ao otépaTog Ypnom

6. EIAIKH ITPOEIAOIIOIHXH XYM®QNA ME THN OIIOIA TO ®PAPMAKEYTIKO
IPOION IPEINEI NA ®YAAXXETAI XE OEZH THN OIIOIA AEN BAEIIOYN KAI
AEN ITPOZEITIZOYN TA ITAIAIA

Na puidooetar o€ Bon, TV onoia dev PAEmOLVY Ko dev Tpooeyyilovv Ta TodLd.

7. AAAH(EX) EIAIKH(EX) ITPOEIAOIIOIHXH(EIX), EAN EINAI AITAPAITHTH(EX)

MMPOXOXH: Xpnowomoteite to Opfolda povo pe curayAvkociddon GAea.

8. HMEPOMHNIA AHZHX

AHEH

9. EJAIKEX XYNOHKEX OYAAEHX




10. TAIAITEPEX TIPO®YAAZEEIX I'TA THN ATIOPPIYH TQN MH
XPHZIMOIIOTHOENTON ®APMAKEYTIKQN ITPOIONTQN 'H TON YIHOAEIMMATQN
IHIOY NIPOEPXONTAI AIIO AYTA, E@OXON AITAITEITAI

11. ONOMA KATAIEYOYNXH KATOXOY THX AAEJTAY KYKAO®OPIAX

Amicus Therapeutics Europe Limited
Block 1, Blanchardstown Corporate Park,
Ballycoolin Road, Blanchardstown,
Dublin D15 AKK1, Ipiovdio

12. APIOMOZXZ(OI) AAEIAY. KYKAO®OPIAX

EU/1/23/1737/001 4 oxAnpd KoyaKio
EU/1/23/1737/002 24 ckAnpd KoyaKio

13. APIOMOZX ITAPTIAAX

Lot

14. TENIKH KATATAZH I'lA TH AIAGEXH

15. OAHI'IEX XPHXHX

16. TTAHPO®OPIEX XE BRAILLE

opfolda

17. MONAAIKOX ANATNQPIZTIKOZ KQAIKOX — AIZAIAXTATOX TPAMMQTOX
KQAIKAX (2D)

18. MONAAIKOX ANAI'NQPIETIKOX KQAIKOX - AEAOMENA ANATNQXIMA ATIO
TON ANOPQITIO

PC
SN
NN
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EAAXIXTEX ENAEIZEIX [TIOY IIPEITEI NA ANATPA®ONTAI XTIX MIKPEX
XTOIXEIQAEIX XYXKEYAXIEX

ETIKETA ®IAAHX

1. ONOMAZXIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

Opfolda 65 mg cxAnpd kKoydkio
uryAovotatn

| 2. TPOIOX XOPHTHIHE

AwBdote 10 PUALO 0INYIDV ¥pROTG TPV OO TN XPToN

Amd otépaTOG XPNON

3. HMEPOMHNIA AHEHX

AHEH

4. APIOMOZX ITAPTIAAX

Lot

5. MNEPIEXOMENO KATA BAPOZX, KAT’ OI'KO 'H KATA MONAAA

Kdabe orxdinpd koydkio mepiEyel 65 mg puyAovotdng.

4 oKANpa KoyaKio
24 cKpa KayaKio,

6. AAAA XTOIXEIA

[MPOZOXH: Xpnowomoteite to Opfolda povo pe cumayAvkocidaon GAgo.

Amicus Therapeutics Europe Limited
Dublin D15 AKK1, Ipiovdio

EU/1/23/1737/001 4 oxAnpd konydiio
EU/1/23/1737/002 24 oxAnpd kool



B. ®YAAO OAHT'TQN XPHXHX
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®OrAo 0oV ypiong: [Iinpogopieg yio Tov acOeviy

Opfolda 65 mg cxkinpa koyaKia
HyAovotatn

AWPacTe TPOGEKTIKA OAOKAN PO TO PVLAO 001 YLOV YPNGNS TPLY UPYIGETE VU TALPVETE VTO TO

Pappoko, 010TL TEPAAPPEVEL CNUAVTIKEG TANPOPOPIES Y10 GOC.

o DvAd&te awtd TO PUALO 0N YDV YpNoNG. Towe ypelaotel va To dafdoete Eova.

e Edv éyete mepartépm amopieg, poTAGTE TOV Y1ATPO, TOV POPLAKOTOLO 1] TOV VOGOKOUO GO,

e H cvvtayn yo avtd 10 @ApuaKo yopnynonke amokAEIGTIKA Yo 6og. Aev TPENEL VoL OMOETE TO
Qapurako o€ GAAove. Mmopel vo Tovg TPpoKaAEsEL PAAPN, Koo Kot OTOV TO GOUTTMOUOTO TG
acBéveldc Toug givan 1d1a pe ta dkd Gog.

o Edv mapatnpnoete kAmola avemBountn vEPYELD, EVIUEPDGTE TOV Y10TPO, TOV QUPUOKOTOLO 1
TOV/TNV VOGOKOWO GOG. AVTO 1oy0el Kot yio kabe mbovn avembountn evépyeia Tov dev
avaQEPETOL GTO TAPOV POALO 0dnyLdV y¥prione. BAéne mapdypago 4.

T epréyel To Tapov eUALO 00N YLAOV:

1. T eivon To Opfolda kot mowa ivo 1 xprion Tov

2. Timpéner va yvopilete npv mapete To Opfolda

3. o vo wapete to Opfolda

4. IIBavég avemBounTes evépyeteg

5. Ilwg va. purdooete To Opfolda

6. [Tepreydpeva g cuoKELAGING KOl AOUTEG TANPOPOPIES

1. Tueivan To Opfolda ko owa givan ) xp1jon Tov

T givar To Opfolda
To Opfolda givon éva @appaxo mov ypnoipomoteitol 6t Bepameio g dyiung Evapéng g vocov
Pompe g eviilkeg. AvTO TO PAPUOKO TEPLEYEL TN OPUCTIKY] OLGIO KUIYAOVCTATN.

Mo gival 1 xprjon Tov

To Opfolda ypnoomoteitol Tavo pe Eva GAAO PAPLOKO TOL OVOUALETOL «GUTAYAVKOGIOACT] GAQY,
éva gidog Bepameiog eviupkng vrokartdotaong (ERT). Zvvenac, ival moAd onpovtikod vo dafdcete
€MIONG TO PUALO 0ONYIDOV XPNOTG TNG CUTAYAVKOGIOAoNC GAPQL.

Edv €yete omowadnmote anopio GYETIKA Le TA PAPUOKE GOC, POTAOTE TOV YATPO 1) TOV POPLUAKOTOL0
o0G.

og dpa 10 Opfolda

Ta dtopa pe ™ voso Pompe £yxovv yaunid exinedo tov eviopov 6&vn dAea-yAvkoosidacn (GAA).
Av16 10 évlupo Ponbd otov Edeyyo TV EMTES®V TOV YAVKOYOVOL (évog TOTOC vdaTdvOpaka) oTov
opyavicouod.

2 voéso Pompe, vynid enimeda yAvKoydvov cuecmpedovtal 6Tovg HOEG TOV CAOUATOS. AVTO
OTOTPETEL TN GMGTI AELTOVPYIO TOV LVOV, OTOS TOV POV ToL 6aG BonBolv va TepraTdte, TOV HUOV
KAT® 0o TOVG TVELLOVEG TTOL GaG BonBovv va avamvEeTe Kat ToV KapdloKoy HuoG.

To Opfolda mpocdévetal ot cuTayAvkooddon dApa Kotd T didpkela ¢ Oepaneioc. Avtd Tpocdidet
UEYOADTEPN OTOOEPOTNTA OTO GYNIO TG GUTOYAVKOGIOAGNC PO, DGTE VAL TIV OITOPPOPOVY
€VUKOAOTEPO OO TO Qo Ta HViKA KOTTapa mov ennpedlovtal and  véco Pompe. Otav e10éAbet ota
KOTTOPO, 1 CTAYAVKOG13doT GAQa dpa OTtmg 11 GAA 1 omoia GuUPBAALEL 0T J1AGTOCT] TOL
YAVKOYOVOL KoL GTOV EAEYYO TV EMTEODV TOL.
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2. Tuvrpémer va yvopilete apwy mwapete To Opfolda

Mnyv ypnorporonoete To Opfolda

e Yg mepintmon aAdepyiog 6T LIYAOVOTATN | GE OTOLOINTOTE AAAO OTO TO GLOTOTIKG AVTOV TOV
QopUaKoy (OvVapEPOVTUL OTIV TAPAYPaQo 6).

o Xg mepintmon aAlepyiog 6N oTOyAVKOGIOGoN GAQQ.

Mpocdomomcelg Kot TPoPLAGEELS
AmgvBuvbeite 6TOV Y10TPO, TOV QOPLOKOTOLO 1) TOV VOGOKOUO Gog tptv tdpete To Opfolda.

pocére yio coPapés avemBOUNTEC EVEPYELEG

To Opfolda ypnoomoteitan 6e GuvdLAGUO HE TN GuTayAvkociddon GAPa, Evov Timo Oepameiog
evlopung vrokoatdotaong (ERT), emopévoc, Ba mpénet eniong va dafdoete 10 pOALO 0dNyLOV
¥PNoNg TG ourayAvkoosiddong diea. Ta eappoaka ovtd propet vo TpoKaAEGOVV avemOOUNTES
EVEPYELEG, Y10 TIG OTOIEG TTPEMEL VO EVIUEPMDGETE AUECHOC TOV YIATPO GOG. AVTEG TTEpIAapPdvouv
oAdepykég avtidpacels. Ta onueio aAiepyikodv avidpdcemv mapatifeviol oty Topdypapo 4
«AMePYIKES aVTIOPAoELSY. AVTEG pmopet va givat Baptic popenc kKot umopet va supufodv 6tav 6og
YOPMYELTAL TO PAPLOKO 1) KATA TIC DPESG UETA.

Evnuepdote apéomc Evav y1orpd 1) vVOookOUo 0V EKONAMVETE AVTIOPAGELG OXETILONEVEG LE TNV
€yyvon N oAAEPYIKEG avTIOPAGELS 1) VopileTe OTL umopel va. Tig ekdnimvete. Evinuepoote Tov yotpod 1
TOV VOGOKOUO GOG GV eppavicate onoladnmote tétow avtiopaon pe dAAn ERT npwv cag xopnynOel
7o Opfolda.

Hoord ko Epnpor

AvT0 T0 AppaKo dev mPENEL vaL yopnyeitar o€ acBeveig nAikiog kdtw Tov 18 etdv. Avtd cvpPaivel
ene1dn ot emdpdoeic g Opfolda oe GuvdLACHO e TN GUTAYAVKOGIOAOT] GAPA GE VTNV TNV NAKIOKN
ouada dev givol yvmoTég.

Alha @appoxe ko Opfolda

Evnuepdote évav yiatpo 1 vosoKOpo €4V ¥pNoLOTOLEITE, EYETE TPOGPOTA YPNCLLOTOMGEL 1] Bat
XPNOCILOTOMGETE GALD QApHOKa. AVTA TEPLOUPAVOLY PappoKa ToL Aappdvoviol xwpig cuvaymn,
GUUTEPIAAUPOVOLEVOV TOV PUTIKOV QAP LAK®V.

Kinon kot Onhacpég

Edv giote éykvog 1 OnAalete, vopilete 6T umopei va giote £ykvog 1 oxedlalete Vo amoKTNOETE T,
unv mépete anTO TO PAPROKO, dALL {NTNOTE TN GLUPBOVAR TOV YUTPOD 1) TOV PAPUAKOTOLOD GOC
opECMC.

Agv vrdpyet epmeipia pe ) xpnon tov Opfolda 6€ cGuvdLAGUO pE TN GUTAYAVKOGIOACT AAPO KOTA TN
duapxeta g ykvposvvng. O yatpds oag Ba cuintioet pali cog tovg Kivdhvous Kot To 0P amd
MyM avTOV TOV QAPLIK®V.

e  Mnv ndpete to Opfolda ovte va AdPete cumaylvkooiddon dApa dv giote Eéykvog. Dpovticte va
EVNUEPDOETE OUEGMG TOV YITPO 00G AV UeIveTE Eykvog, vopilete 6t1 pmopel va giote éykvoc
€dv oyedidlete va petvete £ykvog. Mmopel va vdpyovv kivduvor yia To ay€vvnto popo.

e To Opfolda cg cuvovacud pe CITOYAVKOCIOA0T GAPA SEV TPETEL VAL YOPTYELTAL GE YOVOAIKES TTOV
Onralovv. Oa mpénet vo amopaciotel ebv Ba dokonel 1 Bepaneio 1 o Onraoudc.

AvVTIGOAA Y] KoL YoVIPOTTO

YuvioTtdtol ot yuvaikeg acOevels va ypnoipomolovy a&dmiotes pedddovg avticOAANYNG TPLY, KATA T
SLAPKELD TNG XPNONG AVTOV TOV QAPUAK®V Kot Y10, 4 BSOUAdES PETE TN S10KOT KoLl TOV dVO
PopUAK®V.
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0o yNoN KoL LEPIGPOS PUNYAVIILETOV

To Opfolda dev éyel kapia 1| €€l ACTHHAVTT ETIPOOT] GTNV IKAVOTNTA 0O1YNONG KO XEPICLUOD
unyovnudtov. Oa tpénel exiong va SlofAceTe T0 GUAAO 001 YLDV YPNONS TNG CUTOYAVKOGIOACNG
GAQa, KoOmG aVTO TO PAPUOKO UTOPEL Va. £xEL EMIOpAON.

3. Mg va napete To Opfolda

[Tavtote va maipvete TO PAPLOKO AVTO AVGTNPE GOUPMOVA LE TIC 0O YIES TOVL Y1ATPOL Goc. Edv éxete
apPBOAIEC, POTAGTE TOV YLTPO 1) TOV QOPLOKOTOLO GOC.

Méco Opfolda va mapete

o Ta xaydkio Opfolda (LyAovoTtdtn) mpémetl vo XpNGILOTOIOVVTAL LE T CUTOYAVKOGIOACT AP
BA. emiong to @OALO 0ONYIDV XPNONG TNS CUTAYAVKOGIOAoNG GAPQ.

e Edav 1o Bapog cog givar 50 kg 1 mepiocdtepO, N GLVIGTOUEVT dOGN €ival 4 KAWAKLO TOV TEPIEXOLV
65 mg pryhovotdng to Kabéva.

e Edav 10 Bapog cog eivar peta&d 40 kg xat 50 kg, n cuvietduevn d6on eivan 3 koydkia.

IIéco cvyva npéner va naipvere To Opfolda

e Oa happdavete Opfolda ko cimayAvkooiddon dhea pia popd kdbe devtepn efdopdda. Kot ta dHo
YPNCLOTO0VVTAL TV 1010 NUEPQL.

e No naipvete kot to, 600 Papuaka akppdc OTmG Gag £xEL TEL 0 Y1TpOg 6o, PA. Ewkova 1. Avto
yivetoan @ote 1 Ogpaneia cag va pdceel 660 To dSuvaToV KAAHTEPQ.

Opfolda pe Tpoon

[péner va maipvete to Opfolda omd to 6TONO e AOE10 GTOMMYL.

o Kadvrte vnoteia yio 2 dpeg mpv Kol 2 OPES LETE TN ANYN aLTOD TOL PAPUAKOV.

e Kartd ) ddpkea avtig g Teptddov vnoteing ddpkelog 4 mpdv, LTOPEITE VO KATOVOADVETE
vepo, ayeAadvo YOAo Ywpic Amopd (amofovtupmuévo), Kot Tod 1 Kaeé. Mn ypnoyonoleite
KpEUQ, TANPES/MU-0TOBOVTUP®UEVO OYEAAOIVO YAAM, U1 YOAOKTOKOMIKE, YaAata, (ayopn i
YALKAVTIKEG VAEG. MTopeite va mpochéoete ayedadivo yala yopic Mmapd (omofovtupopévo)
GTOV TGAL 1] KOPE GOG.

e Avo dpeg petd ™ Ayn tov Opfolda, umopeite va apyicete Eova va TpATE KoL VoL TVETE KAVOVIKAL.

Ewova 1. Xpovodraypappo 606£®v

3 ‘Evapén OAOKAI]
Afyn it : OKAnpwar
; JIrayAukooiddong oITayAUKoo 1660
HIYAOUOTATNG GApa* deqV ne
e  ZUVABNG XpOvOG Eyxuong 4
,stg | 4 wpeg
0 1 2 3 4 5 6 7
! 9 & & ’ 9 & 9
- 4 Wpeg 6
‘Evapén AlaKoTrh
vnoTeiag vnoTEiag

* To oxAnpé Koydkia LryAovotdng 65 mg Oa mpémet vo AapPévoviar Tepimov 1 dpa adld 6yl TEPIoGOTEPES AMd 3 dpeg
TP oo TV Evapén TG EYYLONG NG CITAYAVKOGIOACTG AAPO.

Merapaon andé arin Ogpomncia eviopikic vrokatdotaong (ERT)

Ed&v Aappavete ent tov mapdvtog Oepaneia pe aAin ERT:
e O ywpog cag Oa cog el Tote va otapotoete v aAAn ERT npv Eekiviioete to Opfolda.
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o  Evnuepmaote Tov Y1aTpo 6o OTOV OAOKANPMGETE TNV TEAELTALN dOGT GO,

Edv napete peyarvtepn 66on Opfolda amd Tnv kavoviki

Evnuepdote apéomc tov yiatpod cag N petafeite 6to vocokopeio edv mapete katd AdOog mepiocdtepa
KOWAKLO 0O aVTA TOL GoG EXOLV cuvtayoypoendel. Mropel va dtatpéyete avénpévo kivovvo va
TOPOVGLUCETE OVETIOVUNTEG EVEPYELEG LLE VTO TO ApLako (PA. mapdypapo 4). O yiatpog cag Oa cog
TOPEXEL TNV KATAAANAT DTOGTNPIKTIKY GPOVTIOA.

Edv Egyaoete va mapete To Opfolda

Edav mapodeiyete po 66om tov Opfolda, pidnote pe tov yiotpo 1 ov vocokopo cog. Emkovemviote
OUECMG LE TOV YLOTPO 1| TOV VOGOKOLO GOG Y10 VOL ETOVATPOYPOUUATIGETE T UYAOLGTATH GE
GUVOLOCUO LE TN GUTAYAVKOGIOAOT) AAPA TO GLVIOUOTEPO dVVATO.

Eav otapatiioete vo moipvete To Opfolda
Munote pe tov yiotpod 6og edv embopeite va diaxoyete ) Oepoaneio pe Opfolda. Ta cvuntdpata g
vOG0L oag pumopel va emdelvoboidv edv dlakoyete T Oepaneia.

4. IIhBavéc avemBOunTeg evépysereg

Onwg 6Mo To pAPLOKO, ETCL KOL 0VTO TO PAPUOKO UTOPEL VoL TPOKAAEGEL AVETLOVUNTEG EVEPYELES, OV
Kat 6gv Topovclalovial € OAOVS ToVg avlpdTovC.

To Opfolda ypnoyomoteitar pe o1TayAvKoo106.61 GAPO. KoL LTOPEL VO EPOAVICTODV AVETIOVUNTEG
EVEPYELEG L€ OTOLOOMTTOTE OO QVTA TO PAPHOKAL.

Mmnopet va eppoviotodv ot akdlovbec avemBounteg evépyetec:

AM\epycéc avTdpaoelg

O aAAepYIKEG aVTIOPACELG UTOPEL VO TEPIAAUPAVOVY GUUTTOUATH OTMG EEAVON LA GE OO0 TTOTE
GNUELD TOV CAOUATOG, TPNOUEVA UATLO, TAPOTETAUEVT SVGKOAID TNV avamvor, By, TPREo Tov
YEMDV, TNG YADGGOG 1 TOL LU0V, KVIGUO GTO OEPLLOL KOl KVIBmOoT).

Evnuepoote apéomc Evay yiotpd 1 VOGOKOUO £QV EKONAMVETE 1) VOpILeTe OTL UTOpEl VoL EKONADVETE
aAdepykég avtidpacels. Evnuepdote Tov yiorpo 1) Tov VOooKOUo GoG €4V epeavicate Toté Kdmola
TETOL0L AVTIOPOOT).

oA ovyvég (Lmopolv va ennpedoovy meptocotepa. and 1 ota 10 dropa)
o Keoparodyia

Tuyvég (umopodv va ernpedcovy Emg kot 1 ota 10 dtopa)

ZoBapn anetAntikn v ) {on aAlepykn avtidpaon (avaeuiaktikny avtidpacn)
Tpopog

Awatapayn g YEOong

AioOnuo 6nog povdacua, popunkicon 1 toipmnpa (tapoarcincio)
I'piyopog kapdiakdc puOpog

XoapnAn aptnplokn wieon

AvckoAio avomvong

Awdppora

AioOnpuo adabesiog (vavtio)

Zropaykdg mOVog

Aépua

Dovokopa

"Epetog

Avcrootta

Kvidmwon
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E&avOnua

Kvnoudg oto dépua
YrepPohkn epidpwon
Enddvveg poikég cuondoelg
Mvikog movog

Mvikn advvapia

[Tovog otig apbpaoelg
Konmon

TTvpetodg

Piyn

ITpr&wo ota yépta, oTa TEAULATA, GTOVG AGTPOYAAOVGS, GTO OO
Abv&non g aptnplakhg Tieong

‘O ovyvég (umopet va ennpedoovv émg kot 1 ota 100 dropa)
e Alkepywkn avtidopaon
e Agv givar duvatn 1 enitevén 1N datpnomn 1woppomicg
e Huwpavia
e AcvvnBiotn @ypdmTa TOoL SEPUATOC
e Aocfua
®  YTOMOYIKES SLOTOPOYES
Enddvveg cuomicelg 6Tov o1copayo
e Tl6vog oto otOHHO
o ATOYp®UATIGUOG TOL dEPLOTOG
e [I6vog otnv meproyn peto&d 1oyiov kot TAeLPov
e  Muikn kénwon
e Muikn dvoxopyio
Abdvvapia
e [I6vog 610 pdyovdro, ta 0O A, Ta XEIAN, TO TN YOHVL
e AiocOnua vevpikotntog
e [I6vog otov Bdpaka

Avo@opd avemBOunToOV gvepyEL®OV

Ed&v mapotmpnioete Kamoto avemBountn evépyela, EVIUEPMDGTE TOV YIUTPO, TOV POPLOKOTOLO 1 TOV/TNV
VOGOKOUO Gag. Autod el Kot Yio kd0e mbav avemBountn evEPYELD TOL OEV AVOPEPETOL GTO TOPOV
POAAO 001 YLDV Yprionc. Mmopeite emiong va avaeépete avembBounteg evépyeleg amevbeiog, HEGH TOV
€0VIKOD GLGTNUATOG AVaPOPAG TTOL ovaypapeTal ato [apaptnua V. Mécwm g avapopig
AVETOOUNTOV EVEPYEIDV Umopeite va Bondncete 6T GLALOYN TEPLGGOTEP®V TANPOPOPIDY CYETIKA
LE TNV 0CQAAELD TOV TOPOVTOG PAPLAKOL.

5. Iog ve guidoocere To Opfolda

To @dppaxo avtd Tpémel va puAACCETAL GE PLEPT] TOV OgV TO PAETOVV Kal Ogv TO POAVOLV T TOLO1AL.
Na pn gpnoiponoieite ovtd 10 PAPUOKO PETE TNV NUepoUnvia AENG TOV aAvOEEPETAL GTN PLAAT Kot
670 Kouti petd to ypaupata « AHEH». H nuepounvia Anéng ivar ) tehevtaio nuepounvio Tov uiva
OV AVOPEPETOL EKEL.

To @dppaxo avtod dev amattel Waitepeg cuvONKes POAAENG.

Mnv metéite @APLOKA GTO VEPD TNG OMOYETELGNG 1] GTO OlKLAK(A amoppippata. Potmote tov

(POPUOKOTOLO GOG VIO TO MG VO TETAEETE TOL PAPLOKO TTOV JEV YPNCIUOTOLELTE Tl AvTd T péTpa O
Bonbnoovv oty Tpoctacia Tov TEPPAAiovToc.
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6. Tlepreyopeva TS GVEKEVLAGING KA LOITTES TANPOPOPiEg

T epréyer to Opfolda
e H dpaotikn ovcia givar n pryhovotdrn. Kabe oridnpd koydxio mepiéyet 65 mg pryhovotdng.
e To dAho cvotatikd etvat:

Lepieyoueva koyaxioo
[polerativomompévo dpvro (apapdcitoc)
Mayvioeto oteatiko (E470b)
Mikpoxpvotorikn kuttapivn (E4601)
Yovkpardln (E955)

KoArogldég 6101610 upitiov

Kélvgoc kayaxioo

Zehativn

Tiraviov do&eido (E171)
210Mpov o&gidio pédav (E172)

Bpaouo uglovi exktdrawaonc
Oé&gidio odnpov, uérav (E172)
Kokiov vopo&eido (ES25)
[pomvievoyivkoin (E1520)
Ioyvpd drehopa appmviag (E527)
Koppea Adxkag (E904)

Ep@dvion tov Opfolda ko epreyépeva g cvokevaciog

Duikec Tov 4 ko 24 kayokiov.
Mmropei va, unv KukAoQopovv OAEG Ol GLOKEVAGIEC.

2iAnpd Kayakio peyéboug 2 pe ykpt odtapovEg KOADIUO Kot AEVKO adtapovESG U e TV EVOELEN
«AT2221» tonopévn pe LoPo YPOLO GTO GO, TOV TEPLEYEL AEVKT] £0C VITOAEVKT KOVL.

Katoyog Adsrag Kvkhogopiag

Amicus Therapeutics Europe Limited
Block 1, Blanchardstown Corporate Park
Ballycoolin Road

Blanchardstown, Dublin

D15 AKK1

Iphavdia

TnA: +353 (0) 1 588 0836

Dag: +353 (0) 1 588 6851

e-mail: info@amicusrx.co.uk

Hapaockevacti|g

Manufacturing Packaging Farmaca (MPF) B.V.
Neptunus 12, Heerenveen, 8448CN, OAlavdia
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Mo omoladnmote TANPOPOPia. GYETIKG LLE TO TAPOV PAPUAKEVTIKO TPOTOV, TOPUKAAEIGTE VO
amevBouvbeite otov TomKo avimpdcwno Tov Katdyov g Adstog Kukhopopiag:

Belgié/Belgique/Belgien

Amicus Therapeutics Europe Limited
Tél/Tel: (+32) 0800 89172

e-mail: MedInfo@amicusrx.com

Buarapus

Amicus Therapeutics Europe Limited
Ten.: (+359) 00800 111 3214

nmeiin: MedInfo@amicusrx.com

Ceska republika

Amicus Therapeutics Europe Limited
Tel.: (+420) 800 142 207

e-mail: MedInfo@amicusrx.com

Danmark

Amicus Therapeutics Europe Limited
TIf.: (+45) 80 253 262

e-mail: MedInfo@amicusrx.com

Deutschland

Amicus Therapeutics GmbH

Tel: (+49) 0800 000 2038
E-Mail: MedInfo@amicusrx.com

Eesti

Amicus Therapeutics Europe Limited
Tel: (+372) 800 0111 911

e-post: MedInfo@amicusrx.com

E\rada

Amicus Therapeutics Europe Limited
TnA: (+30) 00800 126 169

e-mail: MedInfo@amicusrx.com

Espaiia

Amicus Therapeutics S.L.U.
Tel: (+34) 900 941 616

e-mail: MedInfo@amicusrx.com

France

Amicus Therapeutics SAS

Tél: (+33) 0 800 906 788

e-mail: MedInfo@amicusrx.com

Hrvatska

Amicus Therapeutics Europe Limited
Tel: (+358) 0800 222 452

e-posta: MedInfo@amicusrx.com

Ireland

Amicus Therapeutics Europe Limited
Tel: (+353) 1800 936 230

e-mail: MedInfo@amicusrx.com

Lietuva

Amicus Therapeutics Europe Limited
Tel: (+370) 8800 33167

El. pastas: MedInfo@amicusrx.com

Luxembourg/Luxemburg

Amicus Therapeutics Europe Limited
Tél/Tel: (+352) 800 27003

e-mail: MedInfo@amicusrx.com

Magyarorszag

Amicus Therapeutics Europe Limited
Tel.: (+36) 06 800 21202

e-mail: MedInfo@amicusrx.com

Malta

Amicus Therapeutics Europe Limited
Tel: (+356) 800 62674

e-mail: MedInfo@amicusrx.com

Nederland

Amicus Therapeutics BV

Tel: (+31) 0800 022 8399
e-mail: MedInfo@amicusrx.com

Norge

Amicus Therapeutics Europe Limited
TIf: (+47) 800 13837

e-post: MedInfo@amicusrx.com

Osterreich

Amicus Therapeutics Europe Limited
Tel: (+43) 0800 909 639

E-Mail: MedInfo@amicusrx.com

Polska

Amicus Therapeutics Europe Limited
Tel.: (+48) 0080 012 15475

e-mail: MedInfo@amicusrx.com

Portugal

Amicus Therapeutics Europe Limited
Tel: (+351) 800 812 531

e-mail: MedInfo@amicusrx.com

Romania

Amicus Therapeutics Europe Limited
Tel.: (+40) 0808 034 288

e-mail: MedInfo@amicusrx.com

Slovenija

Amicus Therapeutics Europe Limited
Tel.: (+386) 0800 81794

e-posta: MedInfo@amicusrx.com
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island

Amicus Therapeutics Europe Limited
Simi: (+354) 800 7634

Netfang: MedInfo@amicusrx.com

Italia

Amicus Therapeutics S.r.1.

Tel: (+39) 800 795 572

e-mail: MedInfo@amicusrx.com

Kvnpog
Amicus Therapeutics Europe Limited
TnA: (+357) 800 97595

e-mail: MedInfo@amicusrx.com

Latvija

Amicus Therapeutics Europe Limited
Tel: (+371) 800 05391

e-pasts: MedInfo@amicusrx.com

Slovenska republika

Amicus Therapeutics Europe Limited
Tel: (+421) 0800 002 437

e-mail: MedInfo@amicusrx.com

Suomi/Finland

Amicus Therapeutics Europe Limited
Pub/Tel: (+358) 0800 917 780
sdahkdposti/e-mail: MedInfo@amicusrx.com

Sverige

Amicus Therapeutics Europe Limited
Tfn: (+46) 020 795 493

e-post: MedInfo@amicusrx.com

United Kingdom (Northern Ireland)

Amicus Therapeutics, UK Limited
Tel: (+44) 08 0823 46864
e-mail: MedInfo@amicusrx.com

To mapdv @OAL0 03N LAV Ypriong avedewpOnke Yo TeEAevTAiO POPE GTIG

Aldeg TYES TANPOPOPLAOV

Agmtopepeic TANpopopieg yio 1o pappako avtod gival dabécipueg oto duktvako tomo tov Evponaikon
Opyaviopob @apudrkmv: https://www.ema.europa.eu. YTAPYovv €XiGNG GUVIEGHOL LUE GANEG

1GTOCEAIDEG TTOL POPOVV oTaVIEG achéveleg kot Oepameies.
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