ITAPAPTHMA 1

IEPIAHYH TON XAPAKTHPIZTIKQN TOY IPOIONTOX



V¥ To QAPUOKO aVTO TEAEL LTTO GUUTANPOUATIKT TOPAKOAOVON Y. AVTO Bl EMITPEYEL TOV TOYD
TPOGIOPIoUO VEOV TANPOPOPLOV OGPAAELNG. ZNTEITAL OO TOVG EMAYYEAUATIEG VYELNG VO AVAPEPOVY
omolesdnmote mhavorloyovpeveg avemiBounteg evépyetec. BA. mapdypapo 4.8 yia tov Tpomo avapopdig
AVETBOUNTOV EVEPYELDV.

1. ONOMAZIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

Cerdelga 21 mg oxAnpad Koo
Cerdelga 84 mg oxAnpad Koydxio

2. ITOIOTIKH KAI IOXOTIKH XYNOEXH

Cerdelga 21 mg ckAnpo Koy dKlo

Ka0e kaydkio mepiéyet 21 mg eMyAovotdne (wg Tpuykn).

Exdoyo ue yvwotn opaon
Ka0e xoyadxio mepiéyet 27 mg Aaxtolng (g Lovoidpikn).

Cerdelga 84 mg ckAnpo KowydKlo

Ka0e kaydikio mepiéyet 84,4 mg eArylovotdng (oG Tpuyikn).

Exdoyo ue yvwarn dpdon
Kabe xaydxio mepiéyer 106 mg Aoktolng (og povobdpikn).

T tov TAYpn Katdloyo tov exkddymv, PA. mapdypago 6.1.

3.  ®APMAKOTEXNIKH MOP®H
2KANpo Koy aKlo

Cerdelga 21 mg okAnpo Koy GKLo

Kowydxio pe adiapavég Aevko mepAé IO Kot 0d10PaUVEG AEVKO TEPAE GO0 Pe TUTOWUEVO TO «GZ04»
pe povpo perdvi oto Koydkto. To péyebog tov kayakiov gival «uéyebog 4» (dootdoelg 14 x 5 mm).

Cerdelga 84 mg ckAnpo Ko GKLo

Kowydxio pe adioapavég prle Tpacoivo mepAE TMU Kol 0dIAPAVEG AEVKO TEPAE GO0 LLE TVTMUEVO TO
«GZ02» pe povpo peldvi mive 6to ompa tov Koyoakiov. To péyebog tov kayaxiov givor «péyedog 2»
(dwotdoelg 18 x 6,4 mm).



4. KAINIKEX ITIAHPO®OPIEX
4.1 OgpamevTiKEg EVOEiLEIg

EvnAikeg

To Cerdelga evoeixvoton yio T pakpoypovia Bepaneio evniikowv acevav pe ) véso Gaucher

tonov 1 (Gaucher disease type 1, GD1), o1 onoiot mapovoidlovv mteploptouévr HETAPOAIKT] IKAVOTNTO
(poor metabolisers, PMs), evdidpeon petafoiikn tkavornto (intermediate metabolisers, IMs) 1§ extevi
petafoikn kavotnta (extensive metabolisers, EMs) tov CYP2D6.

TMoudwapikdc tAnBvoudc (nAikiac and 6 £og < 18 etdv) ue couotikd Bapoc> 15 kg

To Cerdelga evdcikvoton yio moadratpikovg acheveic pe GD1 mov eivar 6 €@V Kot dve pe A IGTO
copotikd Bapog 15 kg, ot omoiot eivan otabepoi vd Bepameio evivpikng vrokatdotaons (ERT) kot o
omoiol Tapovaialovv PM, IM 1} EM tov CYP2D6.

4.2  Aocoloyio Kol TpémTOC yopynons

H Oepaneia pe 1o Cerdelga mpénet va Egkivad Ko va emiPAénetar omd yiatpo pe gumelpio ot
dwayeipion g vooov Gaucher.

Emoyn acbeviv

IIpwv amd v €vapén g Bepamevtikng ayoyng pe Cerdelga, mpémet va mpoypatonombel yovotumikog
pocdloplopdg Tov CYP2D6 otoug acbeveic yio vo Tpocdtoptotel 1 LETAPOALKT| IKAVOTNTO TOV
CYP2D6.

H elylovotdtn dev Ba mpénet va ypnolponoteital o€ acbeveig pe vreptayeio petaforkn wovotnta
(ultra-rapid metabolisers, URMs) tov CYP2D6 1| anpocdiopiot petaforkn tkavotnto (BA.
Topaypapo 4.4).

Aocoloyia

Evijlixes
H ovviotodpevn d6on eivarl 84 mg eArylovotdng oic nuepnoiong oe IMs kot EMs tov CYP2D6.
H ocvvietdpevn do6on eivar 84 mg eMydovotdng epdmaé nuepnoiong oe PMs tov CYP2D6.

Taidrazpiros minBoouog (nhikiog omo 6 éwg <18 etwv) ue owuatiko fapog > 15 kg
Mivaxkag 1: Hodratpikég tinOvepog (ikiog amd 6 Emg <18 eTdv) pe copatiko papog > 15 kg

ZwHaTKO BApog EMs kat IMs tou CYP2D6 PMs tou CYP2D6
>50 kg 84 mg 81¢ nuepnoiwg 84 mg anaf nuepnoiwg
25 ¢wg< 50 kg 84 mg 81¢ nuepnoiwg 42 mg anag nuepnoiwg
15 £wg < 25 kg 42 mg 61¢ nuepnoiwg 21 mg dra& nuepnoimg

To Cerdelga mpoopiletar Yo amd ToL GTOUATOG ANYT GE TOIAA TTOV UTOPOVV VO KATOTLOOY TO
Koy aKlo dBkTo.

THopdleiyn doong
Edv moparerpdei pia 66om, 1 cuvtayoypaenpévn d6om Tpémel va Anedel oty emouevn

TPOYPOULUUATIGUEVT] DPa 1 ETOUEVT] OGT| OeV TTPEMEL VO SUTAAGLOGTEL.

Himawuévor



H eunepio oyetikd pe ) Oepancio nikiopévov pe eArylovotdrn ivorl meplopiopévn. Ta dedouéva
VTOJEIKVVOVV OTL deV Bewpeital amapaitntn N TPocapoyn e docoroyiag (PA. mapaypdpoug 5.1
Kot 5.2).

Aobeveic ue nratiky dvoiertovpyio.
Mivakog 2: AcOgveig pe naTiki dveiertovpyia

TYmog perafoikis | Hratun AvaoToleig Mpocappoyn g
KOVOTNTOS TOV Avoiettovpyia 06061¢
CYP2D6
EM 'Hma (kotnyopio A Elylovotdrn povo Agv amotteiton
katd Child-Pugh) TPOGAPUOYN TNE OOGTG
Métpua (katnyopia B | EMyAovotdtn uévo Agv cuviotdtal
katd Child-Pugh) (BA. mapdypogo 5.2)
Elylovotdrn povo Avtevdeikvoviot
YoBapn (katnyopia C | EMyAovotdrn + (PA. mapaypagpovg 4.3
katd Child-Pugh) Omnolocdnmorte Kot 5.2)
avaotoAréag tov CYP
'Hma (xotnyopio A Elydovotdrn + Avtevdeikvoviot
katd Child-Pugh) 1 1GYLPOGS 1 LETPLOG (BA. mapaypagovg 4.3
pétpuo (katnyopic B | avactoréag tov Kot 5.2)
kotd Child-Pugh) CYP2D6
"Hmo (katnyopio A EMyAovotdtn + ®a pémnet vo eetdleTon
katd Child-Pugh) ac0evig avaoToréag TO EVOEYOUEVO
tov CYP2D6, yopnynong 66ong dmoé
1 10YLPOS, HETPLOG T nuepnoing
0o0eVIC aVOOTOAENS (PA. mapaypaovg 4.4
tov CYP3A Kot 5.2)
IMn PM Omnowadnmote N/A Agv cuvioTdTon
(PA. mapdypago 5.2)

Aaobeveic ue veppixn dvoiertovpyio
Iivakog 3: AcOgveig pe ve@pikn svoiettovpyia

TYmog peraforkig | Neppui) Mpocappoyn g 6601

KOVOTNTOS TOV dvoAertovpyia

CYP2D6

EM ‘Hma, pétpro ) cofopn | Agv amaiteitol mpocappoyn g 60omg

(BA. mapaypdeovg 4.4 kot 5.2)

NeppondBero Tekon Agv cuviotdtal

otadiov (ESRD) (BA. mapaypaeovc 4.4 kot 5.2)
IM 1| PM ‘Hma, pétpra ) cofapn, | Aev cvvictdron
N1 ESRD (BA. mapaypdeovg 4.4 kot 5.2)

THoudrozpios mAnBoouog (niikiog <6 etwv) ue owpatiko fapog <15 kg

Ta dedopéva Yo TV 0CPUAELN KoL TNV OTOTEAECUATIKOTNTO TNG EAMYAOLOTATNG EIVOL TEPLOPIGUEVA GE
modLoTpkovg asbeveic nAkiog KAt TV 6 €T®V. Agv VITAPYOLY dedouéva oL Vo vTosTNPilovy T
¥PNoN T™E EMYAOVGTATNG 68 TodLd e cmpoTikd Papog wkpdtepo tmv 15 kg. Ta tpéyovta dabdéoiua
dedopéva TeptypapovTal 6TV Topdypago S.1.

Tpomog yopnynong

To Cerdelga mpoopiletar yio amd Tov otopuaTog ANYT. T Kaydakio TPETEL v, KATOTIVOVTOL OAOKAN PO,
KOTO TPOTIUNGON He vePO Kot dev TPEMEL Vo cLuVOAIPovTaL 1] Vo dtaAdovTaL.

Ta Koyakia propovv va Anebovv pe 1 xopis tpoen. Ilpénet va amopedyeTol 1) KOTOVAAWDGN



YKPEITPPOLT 1) TOL YLLOV ToL (PA. Tapdypopo 4.5).

H avépei&n tov mepieyopévon tov koyakiov (k6vig EAMyAOVGTATNG) HE TPOPLUD 1) POPTLOTA OEV EXEL
peretnOet.

4.3 Avtevosielg

YnepevarcsOnoio otn dpacTIKT 0VGIN 1] G€ KATOL0 0T TO £KO0Y0 TOV AVOPEPOVTIOL GTNV
Tapaypapo 6.1.

To Cerdelga avtevoeikvuton o acbeveig pe IMs 1 EMs tov CYP2D6 mov Aapfavoov évav ioyvpd 1
pétpro avactoréa tov CYP2D6 tavtdypova pe évav 1oyxvpd 1 pétplo avacstorén tov CYP3A kot oe
aocBeveic pe PMs tov CYP2D6 mov Aapfdavouvv Evav ioyvpd avactorén tov CYP3A (BA.
Tapdypoeo 4.5).

To Cerdelga avtevoeikvotoan oe EMs tov CYP2D6 pe coPapr| nratiki dushettovpyia, Kaddg Kot oe
EMs tov CYP2D6 pe fmia i) pétpro nmatikny Suoiettovpyio mov Aappdvouv évav ioyvpd 1 HETPLO
avacotoréa Tov CYP2D6 (BA. mapaypdpovg 4.2 kat 5.2).

4.4 E10kég TPoEdOTOU|GELS KOl TPOPVAGEELS KATA TN (pioT

AoBOeveic pe mpoimdpyovoec Kapdlokic modnoelc

H ypniion ¢ eltyhovotdrng og acbeveig e mpodmapyovoeg Kapdlakés Tadnoelg dev Exel peretndet
KaTd TN S1apKeln KAVIKAV dokipdv. Ereidn n eArylovotdn €xel mpoPrepbel 611 mpokalel mieg
avénoeig ota daotipata tov HKI 6e onpoviikd avénuéveg uYKEVIPOGELG GTO TAACLA, | XPNON TNG
EMYAOVGTATNG TIPEMEL VO amoPeVYETAL G€ 0o0eVEiG Le Kapdlakh VOGO (CULPOPTIKT KOPIIOKN
AVETAPKELX, TPOGPATO 0D EUEPAYILO TOV LLOKAPSTon, PpadvKapdic, Kapdlako amokAEIoUO, KOIAOKN
appuOuia) covdpopo pokpod QT, Kot 6g GUVOLOCUO UE OVTIOPPLOUIKA POPLOKEVTIKE TPOTOVTO TNG
Koamyopiog [A (m.y. kwvidivn) kon tng Katnyopiog I (7). apiodapdvn, GOTaAOAN).

AoBOeveic pue nroatikn SueAertovpyio Kol ToVTOYPOV ¥PNOT UE GAAL QOPLOKEVTIKA TPOiOVTOL

H tavtoypovn ypnon g eAtylovotdng pe avaotoleig tov CYP2D6 i tov CYP3A4 e EMs tov
CYP2D6 pe fmio nratikr] SucAettovpyio Hmopel va 00N YNOEL GE TEPULTEP® AVENGN TOV
GUYKEVIPMGE®MV TIG EMYAOLGTATNG OTO TAAGHA, [E TO PEYEDBOC TG emidpaong va eEapTatal omd To
£v{upo TOL OVAGTEALETOL KO T OpACTIKOTNTO TOV avaoToréa. Xe EMs tov CYP2D6 pe fma nrotikn
dvodettovpyia Tov Aaupdavouvv Evav acBevi avactorén Tov CYP2D6 1 évav 1oyvpd, pétplo N acbevn
avootoréa Tov CYP3A, cuvictdton 1| dma nuepnsimg yopiynon o6ong (m.y., v n 66on tov 84 mg
gMylovotartng Aapfaveral 51 nuepncing, o mpénel va Tpocapuoctel otn 060 TV 84 mg drod
nuepnoing) (BA. mapaypdeovg 4.2 kai 5.2).

AocBeveic ne veppikn ducAsttovpyia,

Agv vrapyovv 1 eivar tepropiopéva to dtabéoipa dedopéva yio EMs, IMs 11 PMs pe ESRD, kafa¢ kot
o€ IMs 1 PMs tov CYP2D6 pe Ao, pétpia 1 coPapn veppikn duciettovpyia. H yprion g
eMyAovoTatng o8 aVTovg Tovg acbeveic dev cvviotdtor (PA. mapaypdpovg 4.2 kot 5.2).

TTopakorovOnon e KMVIKNAC avVTOmOKPLoNS

Kdanrowot acBeveig mov dev elyav AdPet mponyoduevn Bepamneia £de1&av pikpdtepn and 20% peimon
6710V OYKO TOL oTTAnva (VToPEATIoTO amoTeELéoatTa) PeTd and 9 punveg Bepomevtikng ayawyng (BA.
mapdypoeo 5.1). I'a tovg acBeveic avtovg, mpénet va e&etdletaol To evOgyOUEVO TAPAKOAOVONGNG Yo
TepotEP® Pertioon 1 eVOALOKTIKNG LeBOd0V BEPUTEVTIKNG OVTILETMTIONG.

I'a tovg acBeveic pe otabepomompévn voco, ot omoiot petafaivovv and Bepaneio eviupukng



VTOKOTAGTOONG OTIV EMYAOVLGTATT, TPEMEL VA YiveTal mapakolovOnon g eEEAMENG TG vOGoL (TT.Y.
UETE 0 6 PAVEG LLE TOKTIKN TOPOKOAOVONOT GTI GUVEXEL) Y10 OAOVG TOLG TOUEIG TNG VOGOL Y10 VO
a&loroyn0el n otabepdtnTa TG vocov. H emavévapén g Oepaneiog evippuikng vrokaTdotaong 1| o
evaAloKTiKn pEB0SOG BEPUTEVTIKNG AVTILETOTIONG TPETEL VO EEETALETAL GTOVG UEPOVOUEVOLS
0oo0eveic e VITOPEATIOTN AVTATOKPLON.

Aoktoln

Ot aoBeveic pe omavia kKAnpovoutkd mpofAnuata dvcovesiog ot yolaktdln, oAkn EAley
AOKTAONG 1 KOKT amoppoenot YAVKOLNG-yoAaKTOLNG eV TPEMEL VO, TAPOLV CLTO TO PAPUAKO.

4.5 Aliemopdosic pe GAlo QUPRIKEVTIKA TPOIOVTH KOl AAAES popPPES ahinAemiopaong

H elylovotdrn petaforiletar xuping and to CYP2D6 kat og pikpdtepo Babud amd to CYP3A4. H
TAVTOYPOVN YOPNYNOoN OVCIDY TTov ennpedlovv T dpdon Tov CYP2D6 1 tov CYP3A4 gvoéyetal va
oAAGEEL TIC CLYKEVTPMGELS TNG EMYAOVGTATNG 0T0 TAGoUe. . H eMyAovotdrn eivan évag avaoTtoréag
g P-gp kot tov CYP2D6 in vitro- n tantdypovn yopnynon g eMyrlovotarng pe P-gp 1 ovoieg
vrooTp@poTo Tov CYP2D6 evdéyetar va avé&NoeL T GUYKEVIPMOGT] GTO TAAGHLO GVTAOV TV OVCIOV.

O KoTGAOYOG TV 0VOLDV TNV TOPAYpaPo 4.5 dev etvar eEavTANTIKOS Kot GuvicTdtal o
ouvtayoypapog vo cupovievetal tnv [IXIT 6Awv T@V VTOAOITOV GLVTAYOYPUPOVLEVOV PAPLAK®Y

Y1 SUVNTIKEG CAANAETIOPACELG LETAED POPUAK®V UE TNV EAYAOLGTATT).

TTapdyovtec mov evoéyetar vo owEnoovy tnv £kbeon otnv eAyAovotdan

To Cerdelga avtevdeikvuton otovg acbeveig pe IMs 1 EMs tov CYP2D6 mov Aapfdavovy Evav ioyvpd
N pétpro avaotoréa tov CYP2D6 tavtdypova pe Evav ioyvpd 1 pétplo avactorén Tov CYP3A kot
otovg acBeveic mov eivar PMs tov CYP2D6 kot AapBdvovy évav woyvpd avactorén oo CYP3A (BA.
mopdypoeo 4.3). H ypion g eAMyhovotdtng KAt® omd avTég TIG CUVONKEC £YEL OC UMOTEAEC LA
ONUOVTIKA OVENUEVEG GLYKEVTPMGELS TNG EALYAOVGTATNG GTO TAGGLLA.

Avaoroleic oo CYP2D6 o¢ IMs ko1 EMs

Metd and eravorapfavopeves docelg 84 mg eArylovotdtng 01g nuepncing oe un PMs, n tavtdypovn
enovolopufavouevn yoprynon anaé nuepnoing d6cemv 30 mg topoetivng, VoG 1IGXVPODH AVAGTOAEN
tov CYP2D6, &iye og amotédespo avénon katd 7,3 kot 8,9 popéc g TIung Cmax kot TG Tiung AUC,.
12 TNG EAMYAOVGTATNG, AVTIOTOYO. ZVVICTATOL 1] Ao UepNoimg xop1ynomn 86ong eEAyAovoTdtng o€
EMs kot IMs étav évag ioyvpdg avactoréag tov CYP2D6 (.. mapo&etivn, pAovoietivn, kividivn,
Bovmpomidvn) ypnoonoteitor Tavtdypova og IMs kot EMs.

1 docoroyia T@v 84 mg eArylovotdtng 01g nuepncing oe un PMs, tpofAénetan 6TL 1 TOWTOYPOVN
ypnon pétpimv avactoréwy tov CYP2D6 (m.y. dovAo&etiv, tepumvopivn, LokKAOPBeuion,
UIPOUTEYKPOVT, KIVOKOAGETN, dpovedapovn) Ba av&ave v ékBeon otV eAlyAovoTdtn Kotd mepinov
péypt 4 popéc. Ilpocoyn mpémel va divetan pe Tovg pétprovg avactoieic tov CYP2D6 arovg IMs kot
otouc EMs.

Avaortoleic too CYP2D6 ae EMs ue nmio. 1j uEtpia nuotikn OveAeitovpyio.
BA. mapaypdapovg 4.2, 4.3 ko 4.4.

Avaortoleic too CYP2D6 ae EMs ue oofopn nrotikn dvaleitovpyio
BA. mopaypdeovg 4.2 ko 4.3.



Avaoroleic tov CYP3A o¢ IMs ko1 EMs

Metd amd emavorapfavoueves d0celg Eltylovotdtng 84 mg 01g nuepncing oe un PMs, n tavtdypovn
yopnynon erxovoropPavopevav docemv anaé nuepnoing 400 mg ketokovalOAng, vog 15YVPOD
avactoréa Tov CYP3A, giye og amotérespa avénon katd 3,8 kot 4,3 eopég tng TUNG Crmax KO TNG
Tung AUCo-12 TG EMYAOVOTATNG, avTioTol o TapOUoLes eTdpdoels o avapévovtay yio GAAOVG
1oyLPovg avactoreic tov CYP3A (m.y. KhapiBpopvkivn, ketokovaloin, ttpakovaldAn, KOUMIGIETATN,
wowafipn, AomvaBipn, prtovafipn, caxwvaBipn, tehampefipn, timpovaPipn, tocakovaloin,
BopucovaloAn, TeMBpopvkivn, kovifortavn, Booenpefipn). [Ipocoyn mpémnet va divetan pe Tovg
1oyvpovg avactoieig Tov CYP3A otovg IMs kot 6toug EMs.

X1 d6om 84 mg ehyhovotdrng o1¢ npepnoing oe un PMs, tpofAénetar 6Tt 1) tawtdypovn yprion
pétpov avaoctoréov tov CYP3A (.. epuBpopvxkivn, curpopro&acivr, phovkovaldin, dktialéun,
Bepamapiin, anpemttdvn, atalavaBipn, dapovvafipn, pocapunpevafipn, watvipmn, cluetidivn) Oa
avénoet v €kbeon oty elyhAovatdrn kotd tepimov 3 eopéc. Ilpocoyn mpémet vo divetar e TOVG
pétprovg avaotoreig tov CYP3A otovg IMs kot 6toug EMs.

Avaoroleic too CYP3A e EMs ue nrio nrotiky dvoleitovpyio
BA. mopaypdeovg 4.2 ko 4.4.

Avaoroleig tov CYP3A oe EMs ue uétpio 1 oofopn nrotixn dvaleitovpyio
BA. mopaypdapovg 4.2 ko 4.3

Avaoroleic tov CYP3A oe PMs

21 docoroyia tov 84 mg eArylovotdtng epdnal nuepnoing oe PMs, mpofiénetar 6Tt | ToWTOYPOVN
xpNoN woyvpdv avactoréwv Tov CYP3A (m.y. ketokovaloin, khapiBpopvkivn, ttpakovaloin,
KoumiolotdTn, wowvafipn, Aomwvafipn, prtovaPipn, cokwvafipn, teranpefipn, tmpavafipn,
mocakovaloAn, Bopikovaloin, teABpopvkivn, kovifartavn, focenpefipn) Oo avéave T Cmax KoL TNV
AUCo.24 TG eMyAovatdtng 4,3 kot 6,2 eopéc. H ypnon ioyvpdv avactorémv oo CYP3A
avtevdeikvutol otoug PMs.

21 docoroyia twv 84 mg ehryAovotdng epdanal nuepnoing oe PMs, mpofAénetal i 1 tavtdypovn
ypnon pétpimv avoaotorénv CYP3A (m.y. epubpopvkivn, surpoproéacivn, provkovaloin,
Shtwalépn, Pepamapiin, anpemitdvn, oatalavapipn, dapovvafipn, eocaumpevofipn, WoTvipmn,
olpetdivn) Oo adEave T Crax Kot TV AUCo.24 TG EMtyAovoTaTNG 2,4 Kot 3,0 popécg, avtictoya. H
ypnon evoldpesov avactoréa tov CYP3A pe v edrylovotdrn dev cuvictdrtol otovg PMs.

IIpocoyn mpémet va divetar pe Tovg Novg avactoreic Tov CYP3A [m.y. aprodurivn, sthootaloin,
@AovPoéapivn, goldenseal, 1covialion, pavitidivn, pavoralivn] otovg PMs.

Avaortoleic too CYP2D6 mov ypnoyomorodvior tavtoypove ue avoorolels tov CYP3A

2¢ IMs kou EMs

21 660m 84 mg elryhovotdrng dic nuepnoing oe un PMs, tpoPAémetat 6TL 1 TOLTOYPOVN ¥P1oN
WoYLPOV N HETPLOV avactoréwy Tov CYP2D6 kot ioyvpdv 1 pétpiwv avactorémv tov CYP3A Ba
av&ove TN Crax koL TNV AUCo.12 pé€xpt 17 xon 25 popég, avtiotorya. H yprion evog ioyvpod 1 péTpton
avactoréa Tov CYP2D6 tavtoypova e Evay 1oyvpo 1 pétpro avootoréa tov CYP3A avtevdeikvotan
otoug IMs kot otov EMs.

Ta tpoidvta Tov YKPEMPPOVT TEPIEYOVY EVa N TEPIOCGOTEPA GVOTATIKA OV avacTélAovy 10 CYP3A
KOl LTTOPOVV VA, AENCOVV TIG GLUYKEVIPADGELS TNG EAMYAOVOTATNG 0T0 TAdoua . [Ipémet va amopedyeTon
1 KOTOVAA®GT] YKPETPPOVT 1] TOL LU0V TOV.



TTopdyovtec mov evogyetor vo LEIMoOVV TNV £kbeon otV AyAOLGTATN

Ioyvpoi emoywyeic tov CYP3A

Metd amd emavorapfavoueveg d0celg Eltydovotdrng 127 mg dic nuepnoimg og un PMs, 1
TOVTOYPOVN XOPNYNON ETAVOAUPaVOLEVOV d0cewV dmas nuepnoimng prpoumikivng 600 mg (évag
1oyLPo¢ emaymyéag Tov CYP3A kot tov petagopéa ekpong P-gp) elye og amotéiecpa peimon g
éxBeong onv eAtyAovotdtn Kotd mepinov 85%. Metd and emavarlapfavopeves S00€Lg EMYAOVGTATNG
84 mg d1¢ nuepncing oe PMs, 1 Towtdypovn op1ynoT ETavorlopuBovouevmy poamas nuepnoimg
docemv prpoumikivng 600 mg eiye o¢ amotéleoua po peioon mepimov 95% g ékbeong otnv
gMyAlovotdrn. Agv cuvicTdTol 1 yp1on evog 1oyvpov enaymyén tov CYP3A (m.y. prpapmikivn,
kapPapalenivn, eavoBapPrtdin, atvutoivn, preourovtivn kot faicapdyopto) poli pe tnv
elMydovotdrn og IMs, EMs kot PMs.

TTapdyovtec Twv omoimv 1 £kOeomn evdéyeton va avénbei ard tnv eAryAovotdan

Yroarpauoro P-gp

Metd and anag doon dryo&ivng 0,25 mg, éva vrootpopa e P-gp, n tavtdypovn yopnynon 066wy
elMyrovotdtng 127 mg dig nuepnoing eiye o¢ amotélecpa avénon kotd 1,7 kot 1,5 eopég g Tung
Cinax Kot TG TWNG AUC a5 TNG O1y0EIVNG, avtioToryo. Evoéyetar va amonitnBovv yoaunAdtepeg d00ELG
0VLGIMV TTOL OTOTEAOVV VITOGTPpMUATA TNG P-gp (7.). dryo&ivn, Kodykivn, dafryatpdvr, eotvutoivn,
wpafactativn).

Yrootpwuozo tovo CYP2D6

Metd amd anaé d6om petompordins S0 mg, éva vrootpwpa tov CYP2D6, 1 tavtdypovn yoprynon
gmovolopuPavopevav d0cemv eExtylovoatdtng 127 mg o1¢ nuepnoimg tpokdiece o ovénon katd 1,5
xot 2,1 opéc g TG Cmax Kot TG TipNg AUC g petompoloing, avtictotya. Evoéyeton va
amortn0ovv yoUnAOTEPEG SOGELS PUPLOKEVTIKOV TPOIOVI®V OV gival vtooTpopato tov CYP2D6.
Avtd eptAapudvouy oplopéva ovTIKATOOMATIKG (TPIKVKAIKA AVTIKATOOMATIKA, .Y, VOPTPUTTUAIVY,
OUTPUTTOAVY, Yumpopivn Kot decurpapivn), eowvobelalives, de&rpopeboppdvn kot atopoletivn).

4.6 Tovipétra, kKONoN KO yorovyio

Kvnon

Agv dwatiBevtou 1| eivan mepropiopéva ta 0edopEVa amd TNV ¥PNoN EAMYAOVOTATNG OTIG EYKVES YOVOIKES.
Meléteg oe (da dev katédel&ay dueoec N éppecsg emiPraPeic emdpdoels avapopikd pe v
avamopay®yikn To&ikotmra (PA. Tapdypo@o 5.3). Zav TpoANTTIKO LETPO, GUVICTATOL VO OTOPEVYETOL
n xpnon tov Cerdelga kotd T SLAPKELR TNG EYKVUOGVVNG.

Onioouodg

Eivon dyvooto edv 1 eMyAovotdtn/ot petofolriteg anekkpivovral 6to avlpmmvo yola. Ta dtobéoipa
QP UAKOOVVOULKA/TOEIKOAOYUKG dedopéva og (Do €0e1EAV AMEKKPLOT TG EAMYAOVGTATNG GTO YAAQ
(BA. mapdaypago 5.3). O kivdvvog ota veoyévvnta/Bpéen dev pmopet va anokAeiotel. [lpénet va
amo@aclotel v Oa dlakomel 0 OnAacuoc i) Oa dokonel/ O amopevydei n Oepancio ue Cerdelga
Aapfavovtog vroyn To OPELOS TOV ONAAGHLOV Yo TO TTodi Kot To OPEAOG TG Bepaueiag yia )
yovaika.

Tovipémo

Mopatnpndnkoy eTdpAcEI GTOVG OPYELS KO OVAGTPEYLT OVOGTOAT TNG GTEPLATOYEVEGNC GE
apovpaiovg (PA. mapdypapo 5.3). H oyetikdTNTO Q0TOV TV EVPNUAT®V Y10 TOVS 0vOp®ITOLG dev givan

YVOOTY.



4.7 Emopacels 6Ty IKavOTnTo 0017161S KUl YEIPLGUOV UNYOVI|ULETOV

To Cerdelga pmopel vo emnpedoel TV KAVOTNTO 00MYNO1G KOl XEPIGHOD Unyovnudtov o€ acbeveig
7ov gpeavifovv (AN petd  xopnynomn tov.

4.8 AvemOounteg evépyereg

TIepiAnyn tov TPOoPih 0COAAELOC

H mtio cuyva avagepdpevn avemBountn evépyela pe v EMyAovoTdtn sivon 1 duomeyio, 1 onoia
avaépOnke oe mepinov 6% TOL GLVOLOL TV EVAAIK®V 0GHEVAY TOL GUUUETELYOV 08 KAVIKES LEAETEG
kot 6to 10,5% (ko yia t1g 000 k0dpTeg) TV TaUdTpiK®V achevav amod ) pedétn ELIKIDS.
2UVOMKA, TO TPOPIA AGPAAELONG TNG EMYAOVGTATNG GE TOdLUTPIKOVG a.6Beveic ToL TapaTnpOnke oTa
mAoiolo TG KAMVIKNAG avamTuéng TaV 6€ GUUE®VIN UE TO KOOIEP®UEVO TPOPIA ACPAAELNG OTOVG
EVNAIKEC.

Kotdroyoc tov avemtBountwv evEPYEIOY GE LOPQON TIVUKO,

Ot avemBOuNTEC EVEPYEIEC KATATAGGOVTOL BAGEL KOTNYOPIOG OPYOVIKOD GUGTHUOTOG KO GUYVOTITOG
[roAD cuyvég (= 1/10),-cuyvég (= 1/100 €wg < 1/10), 6yt cvyvég (= 1/1.000 éwg < 1/100), ombvieg

(> 1/10.000 éwc¢ < 1/1.000), oAb omavieg (< 1/10.000)]. Ot avembBOunteg evépyeleg amd dedopéva
LoKPOTTPOBEG UMV KAVIKOV HEAETOV OV AVaPEPOVTOL GE TOVANIGTOV 4 ac0gvelg Tapovoldlovtal
otov [livaxa 4. Evtoc kdBe katnyopiag cuyvdtntag, ot avemBounteg evépyeleg mopovstaloviot Katd
oelpd pBivovcag coPapotnTog.

Hivaxag 4: Katdloyog avemOopuntmy evePyELOV 6€ HopP1| TIvoKa

Kotnyopio/opyoaviké cootypo Yoyvég
AlTOpaYEG TOL VELPLUKOD CLGTILOTOG Keporaryio*, {aAn*, Svcyevoia
Koapdrakég drotapoyé AicOnua Tolpov

Alotapoyéc TOV AVATVELGTIKOU GLUGTHATOG, TOV

Odpaxo Kot Tov pecobmpdkiov Epsdiopoc Tov Aaod, Brixes

Avomeyia, GAyog Ave KOAIKNG YOPac*,
dappora*, vavtia, duokotmdtnta,
KOWALOKO GAYOG *, YO.OTPOOIGOPAYIKT
TaAvdpounon, drdtaon tng Kokiog *,
yoaotpitda, duceayia, EPETOG, EnpocTtopia,
QPOVCKOLLOL

Alotapoyéc Tov YOOTPEVTEPIKOD

AwTapay£c Tov OEPUATOS KOt TOV VTTOSOPLOV Enpodepyia, kvidwon

1GTOV
AlTopay£G TOL HVOCKEAETIKOD GLGTANATOG Kot | ApBpadyia, mOvog ot dkpa™, TOVOG GtV
TOV GUVIETIKOV 1GTOV TAGTY
I'evikég dratapoyég Kol KATOOTAGELS TS 000V ,
IKeG poxes GG Konoon
Xopnynong

* H enintoon g avemBOung evépyelag NTav 1 1010 1 LEYOADTEPT] LLE TO EIKOVIKO QAPLOKO OE
OUYKPIOT HE TNV EAYAOVOTATN OE L0, EAEYYOLEVT] LLE EIKOVIKO PAPUAKO PACIKT LEAETN.

TMoudwarpikdc TANOvoudC




v Koopt 1 (novoBepamneia pe elrylovotatn) g moudiatpikng peiétng ELIKIDS, ot mo cuyvég
avemBounteg evépyeieg Ntav 1 dvoreyio (9,8%) kot 1 Enpodeppia (3,6%). Xtnv Koodptn 2 (Bepaneio
HE GLVOLOCUO EAMYAOVGTATNG/IULYAOVKEPAGTC), Ol IO GUYVES OVETLOVUNTEG EVEPYELEG TTAV N
Ke@oAodyia, 1 dvomeyia, 1 yooTpitida Kot 1 KoTwon (Kabe pio eppaviotke og 16,7% (1/6) tov
acBevav). ATo toug 57 acBeveig mov gvtdyOnkav, 53 (93%, 48/51 otnv Kodptn 1) exdniwcav
TovAdyloTov €va gppoviopevo kotd m Bepaneio avembounto coupav (TEAE) yopig ovolaoctikn
dopopa pe Pdon v nAKloK opdada, To OA0 1 tov Tomo g GD. Kavévag acbevig dev diékoye
oploTikd tn Oepaneio Moyw TEAE.

Ava@opd ThovoroyoOLUEVAOV aVETIOVUNTOV EVEPYEIDV

H avagopd mhavoroyodueveoy avemBOUNT®V EVEPYELDY LETA GO TN YOPTYNoN GO0 KLKAOPOPIog
TOL QOPUAKEVTIKOD TPoidvTOog elvan onpavtikn. Emtpénet ) cvveyn mapakorovdnomn e oyéong
0PEAOVG-KIVOUVOL TOVL QOPUAKEVTIKOD TPOTOVTOG. Znteital amd Toug enayyelaticg vyeiog vo
OVOQEPOVY OTOIEGONTOTE TLOUVOAOYOVUEVES AVETIBOUNTEC EVEPYELEG LECH TOV £6VIKOD GUGTHLOTOG
ovoeopdg mov avaypdeetot oto Hopdptmua V.

4.9 Ynepooocolroyia

H vynAotepn cuykévipmon e EMYAOVGTATNG 6TO TAAGHO TOL TopaTPNONKE Em¢ oNpeEpQL
onuewdnke og pio Gaong 1 perétn epdanal d6omg, KAMUOKOOUEVNG 0O0NG G VYIEIS CUUUETEYOVTES, OF
&vav cuppeTéyovta Tov EAaPe po 060m 160dvvaun pe Tepintov 21 popég T cLVICTMEVT 060G Yo
toug acBeveig pe GD1. Otav mapatnpndnke 1 vymidtepn cvyk€vipwon 6to TAAcUA (59 popéc
VYNAOTEPT amd TIG KOVOVIKEG OepamevTiKéC cLuVONKES), 0 GvupeTéYovTag Evimae {AAN TOV
GLVOOELOTOY OO EAAEYT) 1GOPPOTIAG, VITOTUCT), fpadvKapdic, vauTio Kot ELETO.

Ye nepintwon o&eilag vepdocoroyiog, o achevig TPEMEL VO, TOPOTNPELTAL TPOGEKTIKE Kot Vo AdPet
CUUMTOUOTIKY BEPUTEVTIKN AY®YT| KOL VITOGTNPIKTIKY TEPiOoAy.

5. DAPMAKOAOI'IKEX IAIOTHTEX

5.1 @oppokodvvopIKES 1O10TNTES

Doppokobepamentikn katnyopio: AAAd TPOIOVTA TNG TEMTIKNG 000V Kol LETAPOMSLOD, dtdpopa
TPoidvTa TENTIKNG 000V Kot peTaforiopol, kmdwkds ATC: A16AX10

Mnyoviopdc dpaong

H elylovotdtn elvar £vag 1oxvpog Kot 101KOG AVAGTOAENS TNG GUVOACTG TOV YAVKOGUAKEPAULGIOL
ka1 Aettovpyel og Bepomeio peimong Tov vrooTpmduatog (substrate reduction therapy, SRT) yuo tnv
GDI1. H SRT otoyebdel ot peimon tov pubpod cuveeong Tov KDPLOL VTOGTPMLATOS, TOV
yAvkoovAkepapdiov (GL-1), yio va avtiotoryet pe Tov petmpévo pubud katafoicuov oe acbeveic pe
GD1, amotpémovtag £Tol T CLGGOPEVOT] YAVKOGLAKEPALLOTOV Kot AUPADVOVTOG TIG KAVIKEG
EKOMADOELS.

Dapuokodvvakic emOPAUcELS

2115 KMvikég dokipég o acbeveig pe GD1 ywpig mponyovuevn Bepomeia, ta emineda GL-1 TAdopotoc
Nrav avENUEVA TNV TAELOYNOL0 QVTOV TV 060EVOVY Kol LEIOONKAY e TN 0EpOumEVTIKY ay®yn Le
eMylovotdrn. Emmpocheta, og pua khvikny doxun pe acBeveig pe GD1 og otabepn katdotacn Adym
Oepamnciog evlupukng vrokatdotaong (ERT) (onA. £xovtag 11om meTdyel Toug BEPATELTIKOVS GTOYOVE
pe v ERT mpwv and v évapén tng Bepamevticig aywoyng pe eAtylovotdn), ta enineda GL-1 oto
TAAo U TOV PUOIOAOYIKA GTOVG TEPIOTOTEPOVG aGheVEic Kot peiddnkav pe tn BepamevTikn aywyn pHe
gMylovotatn.
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Klvikn omoteleonotikdTNTo Kol 0CQAAELO

Ta cvvictdpeva docoroykd oynpata (BA. mapdypago 4.2) Baciloviol oe povieAomoinom, gite TV
QOP ULOKOKIVI TIKOV/ QOPLUKOSVVAUIKDY OEGOUEVOV OO TO. GYNMUOTO TITAOTOINoNG 806N TOV
epappolovtotl oTig KAVIKEG peréteg yia tovg IMs kot EMs, gite Tov goapUokokivTIKOV 0e00UEVOY
Baoel puoioroyiag yio Ttovg PMs.

Baoxn ueAétn e eliylovotarns oe aobeveic ue GDI ywpic nponyodusvn Osparneio — Melétn
02507(ENGAGE)

H perémn 02507 ftav pio Tuyonomotnuév, SumAd TOPAT, EAEYYOUEVT LLE ELKOVIKO (POPLOKO,
TOAVKEVTPIKT KAvIKT perétn o 40 acbeveic ue GD1. v opndda g eityrovotdtng 3 (15%)
acBeveig Adppovay pio d6om Evapéng 42 mg eArylovoTtdng 01 NUEPNGImG OT S1APKELN TNG
EVVEAUN VTG TTEPLOSOV KVPLoG avaAvong Kot 17 (85%) acBeveic Adupavay Kipakodpevn d6or £0g ta
84 mg 01¢ nuepNGing 1e BAon TNV ELAYICTN CLYKEVTP®GT GTO TAGGUA.

Iivaxkoeg 5: Metafoin amo v apyikn Tipn £0¢ Tov piva 9 (repiodog KOPLOS avdrvong) o€
ac0eveig pe GD1 yopic tponyovpevn Bepaneio wov Aapfdvovy OepamevTiK oYy pe
gMyrlovetdTn ot perétn 02507

Awpopd
o | ey | O |
(n=20) a : mp
(n=20)¢ (ApLLOKO)
[95% CI]
ITocootiaio petafoAn otov 30.0
oyko Tov omAva MN (%) 2,26 -27,77 [_36 8, -232] <0,0001
(mpwTebOV KOTAANKTIKO oNUEl0) T
Amdlotn 1,22
uetaPort oto | &40 0,54 0,69 [0,57, 1,88]
eMinedo
oloceopivig 0,0006
(devtepevov | (mmol/L) -0,34 0,43 0,76 [0,35, 1,17]
KOTOANKTIKO
onueio)
IMocootinia petaforn otov
oyxo tov fratog MN (%) ) -6,64
(devTEPEVOV KOTAANKTIKO 1,44 3,20 [-11,37,-1,91] 0,0072
onueio)
IMocootioia petaforn otov
apBpd apometariov (%) i 41,06
(devTEPEVOV KUTAANKTIKO 9,06 32,00 [23,95, 58,17] < 0,0001
onueio)

MN = moAlhamrdoia Tov pucstoroywkov (Multiples of Normal), CI = didotnpa epmotochvig

(confidence interval)

* Katd v apyikn pérpnon, ot pésotl 6ykot tov omAnva frav 12,5 kot 13,9 MN oty opddo Tov
EIKOVIKOD QOPUAKOV KOl 6TV Opdda TG EMYAOVOTATNG, AVTIoTOLYXO, EVED 01 LEGOL GYKOL TOV
nratog Nrav 1,4 MN kot ya Tig dvo opddes. Ta péoa enineda apooparpivng rav 12,8 g/dL
(7,954 mmol/L) xon 12,1 g/dL (7,51 mmol/L) kot ot apiBuoi aiponetariov frav 78,5 kot
75,1 x 10%/1, avtictouya.

P O extunoeig kot o1 Tipéc p Pacifovron og évo poviého ANCOVA.

*Olot o1 acBeveic petéPnoav e Oepameia pe ehyhovotdn petd tov Mnva 9.

Koatd ™ didpreta g avoiktg, paxpoypdviag tepiddov Bepaneiog pe ehryhovotdrn (pdon
EMEKTACTG), OAOL 01 0oBEVEIG e TANPT] OEGOUEVE TTOL CUVEXIGAY VO, AAUPAVOVY EAyAOVGTATY
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mapovciacay tepattép® Peltivon kab’ OAn tn didpkela TG paong eméktacns. Ta armoteAéoparta
(petafoAn amod v apykn Tun) petd and 18 unveg, 30 puqveg kot 4,5 €11 £kBeong oy eAtyhovotdtn
aVAQOPIKA UE TO 0KOAOLOO KOTUANKTIKA oMueia fTav: oot HETAPOAN GTO EMIMESO AUOCPALPIVIG
1,1 g/dL (1,03) [0,68 mmol/L (0,64), n=39], 1,4 g/dL (0,93) [0,87 mmol/L (0,58), n=35] ko 1,4 g/dL
(1,31) [0,87 mmol/L (0,81), n=12], uéon avEnon otov apBud orponetariov (mm?) 58,5% (40,57%)
[n=39], 74,6% (49,57%) [n=35], ko 86,8% (54,20%) [n=12], péom peiwomn ctov 6yKo ToL GTAN VA
(MN) 46,5% (9,75%) [n=38], 54,2% (9,51%) [n=32], ko1 65,6% (7,43%) [n=13] ko péon peimon
otov 0yko Tov fartog (MN) 13,7% (10,65%) [n=38], 18,5% (11,22%) [n=32], ko 23,4% (10,59%)
[n=13].

Moaxporpobeoues Khivirés exfaoeic oe aobeveic ue GDI ywpic mponyoduevn Oeparmeio — Melétn 304
H perétn 304 ftav po Lovov 6KEAOVG, VOLYTH, TOAVKEVTPIKY] LEAETT TNG EAMYAOVOTATNG OE

26 acBeveig and Tovg omoiovg 19 ohokAnpwaoay 4 £t BepamevTikng aywyng. Amd AVTOVG TOVG
aocBeveig, 15 (79%) éEloPav pia Khiypokodpevn d6om £wg ta 84 mg eArylovotdrng 01g nuepnoing: 4
(21%) acBeveig cuvéyioay va Aapupdvovy 42 mg dic NUeEPNCIMC.

> pekérn, 18 acBeveig ohokAnpmaoav 8 £tn Bepomevtikng oywyng. Amd avtovg tovg 18 acbeveig,
évag (6%) éloPe o emmiéov KAMpokobpuevn 60om £mg ta 127 mg 01 nuepncing, 14 (78%) cuvéyicav
ue 84 mg eAtyAovotdng dig nuepnoing kot 3 acbeveig (17%) cvvéyicav vo Aapfdvovy 42 mg d1g
nuepnoinc. Xto 8° étog, 16 acbeveic a&loAoynONKAV O TPOG TNV ATOTEAEGLOTIKOTITO GTO TEAIKO
onueio.

H elylovotdrn £0e1&e Pidoipeg PEATIOCEIS GTOV OYKO TV OPYAVOV KOl GTIC OLULOTOAOYIKES
TOPUUETPOLG OTT OLAPKELN TG OKTOETOVG BepamenTikng meptodov (PA. [livaka 6).

Iivaxoeg 6: Metafoin amd Tnv apyikn Tiun £0¢ To £tog 8 otn perétn 304

N | Apyucn tiun | MetoBoAn amd v | Tomikn andxiion
(Méon) apykh T} (Méon)
Oyxog oriva (MN) 15 17,34 -67,9% 17,11
Eninedo (g/dL) 16 11,33 2,08 1,75
apoc@arpivng | (mmol/L) 7,04 1,29 1,09
Oyxog ratog (MN) 15 | 1,60 -31,0% 13,51
Ap1Oudc onporetodov (x10°L) | 16 | 67,53 109,8% 114,73

MN = IToAOTAGC 10 TOL PLGLOAOYIKOV

Boowen perémn g eliylovararyg oe aobeveic ue GDI mwov aAlolav omo Oepameio. ERT — Meiétny 02607
(ENCORE)

H pedétn 02607 ftav Lo TuYooTomUEVT], OVOLYTT, EAEYXOUEVT LE SPACTIKO PAPLLOKO, TTOAVKEVTPIKY,
KAV pEAETN un KatoTtepdtntag o€ 159 acbeveic mov giyav mponyovpévmg otabdepomondei pe
Oepaneioa ERT. Xtnv opdda g eMyrovotdng, 34 (32%) acBeveic Edafoav pio kKApakodpuevn doom
£m¢ ta 84 mg elMyAovotdng dic nuepnoing kot 51 (48%) éwc 127 mg d1g nuepnoing 6T SIAPKELL TNG
dmdekdpunvne meptddov kHptag avaivong kot 21 (20%) acbeveic cuvéyicay va Aapfdvovy 42 mg dig
NHEPN GG,

SOUQOVA LLE TO, GVYKEVTPOTIKG O£60UEVA ATTO OAEC TIG OOGELG TTOL SOKIUAGTNKOY GTNV TOPOVCH,
UEAETT, 1] EMYAOVGTATN TANPOVGE TO KPITNPLOL TOV OPIoTNKAY OTI HEAET avTh doTe v OnAwBel 0Tt
dgV AV KATMOTEPO TNG YUIYAOLKEPAOTG 0T Slathpnon TG otabepotntag TV aobevadv. Metd amod

12 unveg BepamenTikng aymync, T0 T0G0GTO TV 0CHEVAOV TTOL TETVYAIVOLY TO KUPLo GOVOETO
KOTOANKTIKO onpeio (mpokimtet Kot omd ta téccepa otoryeia mov avapépovtat otov [livaxa 7) frav
84,8% [95% Sdotnpa epmictocuvng 76,2% - 91,3%] yia v opdda g eAMyAovotdtng o€ cOyKpIon
pe 93,6% [95% ddotnpa epmotoovvng 82,5% - 98,7%] yia Tnv opdda g 1pryAovkepdons. ATo Tovg
acBeveic mov dev TETLYOV Ta, KPLTAPLO GTAOEPOTNTOC Y10 TO LEUOVMUEVE, GTOLYEl, 12 aTd TOVG

15 acBeveic mov €haPav eElryAovotdrn kat 3 amd tovg 3 acbeveic mov EAafav yuylovkepdon
napépevoy evtog Depamevtikdv otoywv Yo v GDI1.
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Agv vmipyoy KMVIKA STIUAVTIKEG SLOPOPEG LETAED TV OUAO®V Y10 KO amd TIG TECoEPLS
UELOVMUEVES TTOPAIETPOVG TNG VOsoL (PBA. TTivaka 7).

Mivaxkag 7: Ahhayéc amo Tnv apyukn Ty £0g Tov Mijva 12 (mepiodog kHprag avaivong) o
acOeveic pe GD1 mov petéfnoav oe emyrovotatn ot perétn 02607

Iuylovkepdon EMylovotdn
(N=47) ** (N=99)
Méon tun [95% CI] Méon Ty [95% CI]
Oyxog omhiva
HOG’OG‘CO aocBevov e otabepd dyKo 100% 95.8%
omAnvo*®
IMocooTtioia petafforn oTov OYKO TOV
omve MN (%)* -3,01 [-6,41, 0,40] -6,17 [-9,54, -2,79]
Eninedo aposparpivng
[Tocootd a’csé)azcov ue otabepd emimedo 100% 94.9%
a1ocapiving
Amdlotn (g/dL) 0,038 [-0,16, 0,23] -0,21 [-0,35, -0,07]
petafoin oto
eminedo (mmol/L) 0,024 [-0,099, 0,14] -0,13 [-0,22, -0,043]
OLLOCQOIPIVIG
Oykog atog
Hococ:o acBevav pe otabepd dyko 93.6% 96.0%
NTOTOG
[Tocootiwaio petaforn otov dyko tov
Firazoc MN (%) 3,57 (0,57, 6,58] 1,78 [-0,15, 3,71]
ApBudc apometaliov
[Mocooto o’ccsﬁi;vmv e otabepd aplBuo 100% 92.9%
OUOTETAAIV
HOGOG’EI(leX petafolir otov apldpno 2.93 [-0.56, 6.42] 3.79 (0,01, 7.57]
awponetariov (%)

MN = noAhomhdoia Tov kavovikoy, CI = didotpo EUmoTosuvng

* E&apovvtar ot acOevei e oMK oTAnvekTou.

** Ohot ot acBevels petéPnoay oe Bepameio pe eEarylovotatn pHetd omd 52 efdopdadeg

*To, kprmplo, 6TadePOTNTAG GOUPMVO, LE TIG LETAPOAES HETAED TNG APYIKNG TIUNG KoL 6TOVG 12 pnvec: peimon emmédov
apooearpivng < 1,5 g/ dL (0,93 mmol/L), peimon apBpov aponetariov < 25%, avénon dykov fratog < 20% kot
avénon oykov onAnva < 25%.

2uvolkoc apdudc acbevav (N)=ITAn0vopog coppova pe 10 TPOTOKOAAO

Kotd ™ didprela g avorytig LoKpoypoviag Teptodov Depameiag pe eAtyAovotdtn (pdor eTEKTAONC)
TO TOGOGTO TV 00OEVDV LLe OAOKANP®UEVO OEGOUEVE, TTOL TANPOVCAY TO CUVOETO KUTAANKTIKO
onueio otaBepotrog dttnpnOnke oto 84,6% (n=136) petd and 2 £, oo 84,4% (n=109) petd ond
3 ¢ kot 010 91,1% (n=45) petd omod 4 £tn. H mieloyneia tov tepntd®cemv S10KOTNG 6T PAcn
EMEKTOONG OPEIAOTAY GTN UETAPAOT GE EUTOPIKA dLaBEGILO TPoidV amd To £10¢ 3 Ko Emerta. Ot
UELOVMUEVEG TTOPAIETPOL TNG VOGOV ONA. 0 OYKOG OTTAN VO, O OYKOG NTOTOG, TOL EMIMEDT, OLLLOGPALPIVIG
Kot 0 aplOpog arponeToMmvy mapépevay otadepic ot didpkela Tov 4 etov (BA. [livaka 8).

Mivakog 8: Metaforéc amdé Tov pijva 12 (repiodog KOPLOGg avaiverg) g Tov pvao 48 o¢
acBeveic pe GD1 katd ™) poxpoypévia tepiodo Oepanciog pe ehrylovotarn ot perétn 02607

"Etog 2 "Etog 3 "Etog 4

Iydovkepdon | EMydovotdr | [pyAovkepdo | EMydovotdr | [ptydovkepd | EMylovotdt
/EAtyovotérn® | nP° n n° on n°

Méon tiun /EAyhovotdr /EXtyhovotd

[95% CI] n* m?

Méon tiun Méon tiun Méon tiun Méon tun | Méon tiun
[95% CI] [95% CI] [95% CI] [95% CI] [95% CI]
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Acbeveic oty apyr tov £tovg (N) | 51 101 46 98 42 96

Aocbeveic oto t€hog tov étovg (N) |46 98 42 96 21 44

AocbOeveic pe drubéopa dedopéva | 39 97 16 93 3 42

(N)

‘Oyxog omAnvog

Aocbeveic pe otobepd 6yko 31/33 (93,9) 69/72 (95,8) |12/12(100,0) |65/68 (95.6) |2/2(100,0) |28/30(93,3)

ominvog (%o)* [0,798, 0,993] |[[0,883,0,991]][0,735, 1,000] |[0,876, 0,991]|[0,158, [0,779, 0,992]
1,000]

MetaBoAn tov 6yKov Tov -3,946[-8,80, -6,814[- -10,267[- -7,126[- -27,530[- -13,945[-

ominvog MN (%)* 0,91] 10,61, -3,02] |20,12,-0,42] |11,70,-2,55] |89,28, 20,61, -7,28]
34,22]

Eninedo aipoocoarpivng

AoBeveic pe otabepo eninedo 38/39 (97,4) 95/97 (97,9) |16/16 (100,0) |90/93 (96,8) |3/3 (100,0) |42/42 (100,0)

apooearpivng (%) [0,865,0,999] [[0,927,0,997]|[0,794, 1,000] |[0,909, 0,993]| (0,292, [0,916, 1,000]
1,000]

MetaBoAn tov (g/dL) 0,034[-0,31, -0,112[-0,26, |0,363[-0,01, |-0,103[-0,27, |0,383[-1,62, | 0,290[0,06,

EMMESOV TNG 0,38] 0,04] 0,74] 0,07] 2,39] 0,53]

HOOPLPIIS | (1 mol/L) 0,021[-0,19, 0,24] | -0,077[-0,16, | 0,23[-0,006,  |-0,064[-0,17, |024[-1,01, |0,18[0,0374,

amd TV Evapin 0,025] 0,46] 0,043] 1,48] 0,33]

™G HeAETG

‘Oyxog moTog

Aocbeveic pe otabepd dyrko Nratog | 38/39 (97.,4) 94/97 (96,9) |15/16 (93,8) |[87/93(93,5) |3/3(100,0) |40/42 (95,2)

(%)* (0,865, 0,999) (0,912, 0,994) | [0,698, 0,998] | (0,865, 0,976) | [0,292, [0,838, 0,994]
1,000]

MetaBoAn tov 6ykov Tov fimatog | 0,080[-3,02, 2,486[0,50, |-4,908[- 3,018[0,52, |-14,410[- -1,503[-5,27,

and v évapén g pedémg MN | 3,18] 4,47] 11,53, 1,71] |5,52] 61,25, 2,26]

(%) 32,43]

ApOpdg arpomeTariv

AoBeveic pe otabepo apldud 33/39 (84,6) 92/97 (94,8) |13/16 (81,3) |[87/93(93,5) |3/3(100,0) |40/42(95,2)

awponetadiov (%) [0,695,0,941] |[[0,884, 0,983]][0,544, 0,960] |[0,865, 0,976] | [0,292, [0,838, 0,994]
1,000]

MetaBoAn tov aptdpod twv -0,363[-6,60, 2,216[-1,31, |0,719[-8,20, |5,403[1,28, |-0,163[- 7,501[1,01,

orpometariov (%) 5,88] 5,74] 9,63] 9,52] 35,97, 13,99]
35,64]

XOvOeTo KOTAANKTIKO onpueio oTabepoTnTOg

Aocbeveic mov eivat otabepoi vmd | 30/39 (76,9) 85/97 (87,6) |12/16 (75,0) | 80/93 (86,0) |3/3(100,0) |38/42(90,5)

Oepameio pe edryhovotdartn (%o) [0,607, 0,889] |[0,794, 0,934]|[0,476, 0,927]| [0,773, 0,923]|[0,292, [0,774, 0,973]
1,000]

MN = [MoAramAdoia Tov PVGIoA0YLKoD, CI = Sidotnpo eumTeTocvVNG
* E&apovvtan ot acbeveic mov Exovv vrofAn0el o ol orAnvekTou.

a Tjydovkepaon/Elyhovotdtn — Apytikd eiyav Tuyatomombei oe ypyAovkepdon

b EAtylovotdrn — Apykd giyav toyotomom0ei oe gEltyhovotdn

Khvikn sunepio o PMs kot URMs tov CYP2D6

Yrdpyel mepropiopévn epmepio pe ) Bepamevtikng aymyn pe eitylovotdrn acbevav mov givar PMs
URMs. X211¢ mep1660vg TG KOPLOG 0VAADONG TOV TPLOV KAVIKOV HEAETOV, £va, cUvoAlo 5 PMs kot

5 URMs avtipetoniotnray Oepamevtikd pe v edtyhovotdrr. OAot ot PMs élafav 42 mg
eMyAovoTdtng 01 nuepncimg, kot téacepels amd avtols (80%) elyav emapkn KAvikn avtamokpior. H
mieroynoeio tov URMs (80%) éhafav pa kKhpakovpevn d6on émg 127 mg eAlyAovotdtng o1
nuepnoing, ek TV omoimv OAot eiyov enapkeic KAMvikég aviamokpioelc. O évag URM mov éhofe

84 mg d1¢ nuepncing dgv eiye emapKn oVTUTOKPLGT.

O tpofrendpeveg ekBécelg pe 84 mg ehryAovotdng epdmaé nuepnoing oe acbeveic mov gival PMs
avapévovTol va eivol Tapopoleg Le Tic kBéselg Tov mapatnpovvTal pe 84 mg eAryAovoTtatng O1g
nuepnoing otovg IMs tov CYP2D6. AcBeveic mov sivar URMs evdéyetatl va unv emtdyovy enopkeig
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GUYKEVTPMOELS Y10 TNV EMITEVEN €VOC BepamenTikol amoTeAéGOTOS. Agv pmopei va, 000el choTaoN Yo
T docoloyia Yo tovg URMs.

Emdpdoeic otnyv maforoyio 1oV GKEAETOD

Metd and 9 uiveg Bepaneiog otn Merétn 02507, n) 611 6nom Tov LVEAOD T®V 0GTAOV OO KOTTOPO
Gaucher, 6mwg xabBopiotnke pe Pdon ™ cvvorikn Babuoroyia @optiov 6t0 Mverd Tv Ootdv (Bone
Marrow Burden, BMB) (a&toloynOnke pe MRI otnv oceuikn poipa tg 6TovovAlkng oTHANG Kot To
unptaio 06to) peimOnKe Kotd péso dpo kata 1,1 Babuovc otovg acbeveic mov Elafav Oepomeia pe
elyhovotarn (n=19), eved dev petafindnke otovg acbeveig mov Adupavay gucovikd eappako (n=20).
[Tévte acBeveic mov Elafav Bepaneia pe Elyrovotarn (26%) métuyav peimon tovAdyiotov 2 fabucdv
o™ Pabuoroyic BMB.

Metd amd 18 pnveg kat 30 pveg Bepamevtikng aywyng, n fadporoyic BMB peidbnke katd pécov
0po katd 2,2 Babuovg (n=18) kot 2,7 Pabuovg (n=15), avtictorya, yio. tovg acbeveic mov giyav
TuyotomomOel apytkd o EMYAOVGTATY, G€ GUYKPLON UE Wi, puéon peiowon kotd 1 fabud (n=20) kot
0,8 Babpots (n=16) otovg acbeveig Tov elyov TVYAOTOMNOEL OPYLUKA GE EUKOVIKO PAPLOKO.

Metd amd 18 unveg OepamevTikig aymyng e EAIYAOVOTATN OTN QACT] OVOIKTNG EXEKTAOTG, 1 LEGT
(standard deviation, SD) Bafporoyia T-score tng ootikig mukvotntag (Bone Mineral Density) tng
0GPLIKNG Loipag TNG oTovoLAKN S oTHAng awéndnke and -1,14 (1,0118) otnv Evapén (n=34) ot -
0,918 (1,1601) (n=33) evtdg ToV PLGLOAOYIKOD gVPoLE. Metd amd 30 unqveg ko 4,5 £t Oepameiog, M
BaBuoroyia T-score avénbnke nepartépw og -0,722 (1,1250) (n=27) ko -0,533 (0,8031) (n=9),
avtioTotya.

Ta amoteréopoto e perétng 304 vVTOONADOVOLY OTL 01 GKEAETIKEG PEATIDGELC S10TNPOVVTAL 1
ocvveyilovv va PelTidvovtal TOLAGYIGTOV KATA T O1dpKeLn TV 8 ETDV BEPATEVTIKNG AY®YNG e
eMylovoTatn.

X peiétn 02607, o1 fabporoyieg T ko Z tng BMD g 0o6@uikng poipag kot tov punploiov 06ton
SN pnOniav VIO ToLV PLGIOAOYIKOV VPOV o€ aobeveig mov Ehafav Bepameia e elyAovotdtn yia

¢wg 4 .

Hlextpokapdoypapikn a&lordynon

Agv TapotnpiOnke KMVIKA ONUAVTIKY ETOPACT) TG EAYAOVGTATNG TOV VO EXLUNKVVEL TO JAGTN O
QTc yw 115 gpamnag dooelg £mg ta 675 mg.

To duaomua QT pe d10pbwon kapdiokov pubpod ypnoyomoidvtog T HEBodo d16pBmong katd
Fridericia (QTcF) a&loloynOnke o€ po TuYooTotn eV, EAEYXOUEVT] LLE EIKOVIKO KOl OPUGTIKO
oappaxo (po&rpro&acivn 400 mg), StacTOLPOVLEVT LEAETN EQATOE dOONG o€ 47 VYIEig
GUUUETEYOVTEG. ZE QLTI T OOKIUN OV £0e1&€ OTL UTOPEl vaL aviyveDoEL LIKPEC EMOPAGELS, TO
avATATO OPLO TOL OLUGTHHOTOG EUTIGTOCVVIG 95% ping Thevpds Yo To peyakvtepo, puBlopevo pe
gikoviko edppako ddotnua QTcF mov d10pBmOnKe Katd Tnv apykn LETpnomn NTov KAT® amd To

10 msec, Tov 0030 Yo avnovyio amd KavovioTikng droync. Evd dev vanpye mpopavnig enidpocr otov
KapdlaKd puouod, TapatnpnOnKay avénoelg mov oyeTilovTay LE T GLYKEVIPOGOT Yiol TNV dALOYN ord
TNV apyIkn pHETpnon pe 610pbwon ikovikod papudiov ota daothpata PR, QRS kot QTc. Me Bdon
TN POPLOKOKIVITIKT)/ QOPHLOKOSVVOLKY] LOVTEAOTOINGT), GUYKEVIPADGELS TG EALYAOVGTATNG GTO
midopa 11 popéc v mpoPrendpevrn avOpdmvn TY Crax OVOUEVETAL VO TPOKAAEGOVY HEGES
(avdToTo Op1o TOV SCTNUATOG EUTIETOGUVNG 95%) avénoelg ota deotipata PR, QRS kot QTcF g
T4énc tov 18,8 (20,4), 6,2 (7,1) kau 12,3 (14,2) msec, avticTtoyya.

Hlxuiwopévol
"Evag mepropiopévog aptBpog acbevmv nitkiog 65 etov (n=10) Kou wévo evidydnkay og KMVIKEG

perétec. Agv Bpébnkay onpovTIKES SLOPOPES GTO TPOPIA OTTOTELECUOTIKOTNTOS KOl OCPAAELNG TV
NAMKIOUEVOV KoL TOV VEOTEPWOV AGHEVDV.
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TMoudwarpikdc TANOveUOC

Taidrazpiroi acBeveic (iikiog 2 éwg < 18 etchv)

H EFC13738 (ELIKIDS) givou pia ev e€ghier dong 3, avoiytr, 600 KOOPT®OV, TOAVKEVTPIKY| LEAETN
a&loAoynong ¢ acedieiag Kot tng eapuakokivntikng (PK) e emydovotdrng povo (Kodptn 1) 1 oe
ouvdvacud pe v rylovkepdon (Kodpt 2) oe moudiatpikovg acbeveic niikiag 2 £€mg KAt TV

18 et pe GD1 ka1 GD3. v Kooptn 1 evtdydnkav acbeveic pe GD1 kot GD3 mov Adpfavayv ERT
Y10 TOLAGYIOTOV 24 UNVEG KO TTETVY Y TOVG TTpokafoplopévoug Bepamentikong 6TOY0VG OGOV POPE TO
eminedo ¢ oposparpivng toug (nAtkieg 2 émg < 12 etdv: > 11,0 g/dL (6,827 mmol/L), yio nhwieg 12
€wc <18 etwv: > 11,0 g/dL (6,827 mmol/L) ywa t1g OnAeig acbeveig kot > 12,0 g/dL (7,452 mmol/L)
Y10, TOVG Gppeveg acheveic), Tov apldud Tov aporetariov (> 100.000/mm?), kabdg kot Tov dyKo Tov
omnvog (< 10,0 MN) kat tov dyko tov fatog (< 1,5 MN), ko dev elyav oyetilopevn e m voco
Gaucher vevpovomdfeia, cofapn ootikn vocso 1 eppévovoa Opoppomevia. Xtnv Kodptn 2
evtayOnkav acOeveic pe GD1 ka1 GD3 o1 omoiot, mapd ) cvveyn ERT yuo > 36 pnveg, siyov
TovAdylotov pia coPapn KAk ekdnimon g GD (m.y., mvevpovordbela, GUUTTOUOTIKNY 0GTIKY
v6G0 1 gppévovsa BpopPomrevia).

Evtaydnkav 51 acBeveic otnv Kooptn 1 (n=46 pue GD1 kou n=5 pe GD3) kot 6 oty Kodptn 2 (n=3
ue GD1 ka1 n=3 pe GD3). H d60om yopnynnke otovg acbeveic cOuemva pe tov npofrenduevo
oawvotumo tov CYP2D6 (EM, IM, PM) kot v katnyopia Tov copatikod Badpovg pe mbavr advénon
g 060N AOY® AVENUEVOL COUATIKOV Bdpoug kot younAidtepng PK ékfBeong (pe fdon ta
OTOTEAECUOTO, ATOUIKAOV OVOADCEMVY Kal avorlvcemv voouddwv PK). Xt uekét dev evtdaybnke
Kavévag aobevig mov ftav kdto tov 15 kg katd v Evapén g pekétge. Kotd m ddpkeia g
TEPLOOOL TV 52 gfdopdadmv, 1 d6on avéndnie tovddyiotov pia opd ot 28 acbeveig (49,2%).

To mpoPik acedrelng TG EAYAOVGTATNG TOV TopotnPHONKE GE AT TN UEAETT Elval GE GLUE®VIN UE
T0 TPOQIA ACPAAELNG TNG EAMYAOVOTATNG GTOVG EVIAIKES Kot OgV gvTomioTnKaY VEES avemBOunTEg
evépyeteg (PA. mapdaypapo 4.8).

Ta kOpla KATEANKTIKA onpeio TG amotelecpatikotnTog Yo Ty Kodptn 1 nepiehdpuPavay
petapoin g aposeorpivng (g/dL), tov aponetarimv (%), Tov dykov tov omAnvog (%) kot Tov
OyKkov 10V NoTog (%) 6TIg 52 efdopddES (TePiodog KHPLUG aVAAVOTG) GE GYECT LE TNV Evopén NG
peiéme. H mietoymoio tov aobevav g perétng (96%) mov éhafav povobepaneia pe ElryAovotdrn
dwnpnoav 1§ oyeTiopeves pe t voco Gaucher kKiwvikéc mapapétpoug (Ilivaxog 9) evtog tov
TPOKOOOPIGUEVOV DEPOTEVTIKAOV GTOY®V Y10, TV €l0000 0N UEAETN. ATtO Tovg TpELg acbeveic nitkiog
Kdt® TV 6 etV oL EAafov povobepameia e EAYAOVGTATN, 000 LETOMHONGOV GE UIYAOVKEPAON.
Amd toug 51 acbeveig, 47 omnv Kodptn 1 datnpndnkav oe povobepamneia pe elryAovotdrn yuo

52 gPdopddec.

Téooepig acbeveig (n=2 pe GD1, n=2 pe GD3) ypeldotke va petanndnoovy o Bepaneio pe
ryAovkepdon Aoy Helmong TV KAVIKGOV TopapéTpev Tov oyetiloviot pe tn voco Gaucher. Amo
toug 4 aoBeveic, Evag (GD3) diékoye ™ perétn kot 3 Eexivnoav Bepancio didcmong. Emumiéov, évag
(GD1) amd tovg 3 acbeveic mov Eekivnoay Bepameia 1dcmong omocvpOnKe amod T HEAETN KOTA TNV
nepiodo ¢ kKhpLag avirlvong.

Am6 tovg mévte acbeveig e GD3 mov éhafav povobepaneia pe eElrylovotdrn, Evag SiEkoye T
ocvppeToyn ot perétn Adyom COVID-19 kot 2 acBeveic mAnpodoay tic tpotimobécels yia Anym
Bepaneiog dS1dcmonc. Amd Tovg dvo mov TANpovsay TS Tpobmobéselg Yo Aym Bepaneiog dSitbowong, o
évag acbevig diékoye T peAétn kat o GAlog ohokAnpwaoe tnv PAP vrid Bepaneia Sicmong 0nmg
avapépOnke tapandve. Ta dedopéva yio TNV amoTEAEGUOTIKOTNTA TG EALYAOVOTATNG MG
povoBepaneio o maudtarpikovs acbeveig nitkiog kdtw Tov 6 etdv (n=3) ko pe GD3 (n=5) eivan
nepropiopéva. Aev pmopei va e€ayfel Kavéva, KMVIKE 0UG1U0TIKO GUUTEPAGHLA.

To kOp10 KaTaANKTIKO oNpEl0 amoTEAEGHOTIKOTNTAG Yio TOVG acbeveig otnv Kooptn 2 ftav 1o
1060010 TV acevov pe eltioon ot (otig) coPapn(-£c) exkdnlmon(-doelg) Tov katéatnoe(-av) Tov
aoBevn emAéEipo ya évtaén otnv Kodpm 2 petd and 52 efdopdoeg Bepaneiag. o tnv
UTOTEAECUATIKOTNTO TNG Bepaneiog cuvdvacov, 4 otovg 6 acbeveig dev TANpovoay T KOPLO
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KOTOANKTIKO onueio. Aev pumopet va e€ayBel kdmoto cuumépaco wg mpog T xpnon Bepameiog
GLVOVAGIOD GTOV TOLATPIKO TANBLGLO.

Mivaxkag 9: Metaporéc otig 52 gfoopdosg (mepiodog kKVpLaG avaivong) 6g oyécn ne TV Evapén
¢ nerétg o€ aodeveig pe GD ov éhafav povoBepaneio pe emyhrovotdrn (Kodptn 1) ot

perétn EFC13738

TyeTilbpeveg pe ™ v6co

Méon (SD) Ty

Méon (SD) Ty

Hhkia (étn) [n] Gaucher xkvikég otV évapén g mv Méon petaforn (SD)
TAPANETPOL peAéTng gfooudoa 52
2 éoc<6[n=3] Eninedo gﬁ‘i‘;“’“‘pwﬂg 12,25 (0,76) 11,93 (0,60) -0,32 g/dL (0,20)
(mmol/L) 7,61 (0,47) 7,41 (0,37) -0,25 mmol/L (0,01)
GDI:n=2 Aple“o(gx"l“o%‘/’g)“mm 261,50 (59,33) | 229,33 (90,97) -12,19% (26,05)
GD3:n=1 Oyxoc omhnvoc (MN) 3,84 (1,37) 5,61 (2,56) 42,12% (16,64)
Oyxoc Hratog (MN) 1,22 (0,27) 1,43 (0,02) 21,23% (26,97)
6 ¢0c < 12 [n=15] Eninedo apooporpivng 13,70 (1,17) 13,21 (1.22) 20,49 g/dL (1,17)
(g/dL)
(mmol/L) 8,51 (0,73) 8,2 (0,76) -0,3 mmol/L (0,73)
GDI:n=14 Aple“o(gx"l“o%‘/’g)“mm 216,40 (51,80) | 231,73 (71,62) 7,25% (20,50)
GD3:n=1 Oyxog omhnvéc (MN) 3,01 (0,86) 2,93 (0,82) 0,11% (19,52)
Oyxoc Hratog (MN) 1,02 (0,20) 1,03 (0,16) 2,22% (13,86)
12 éwg < 18 [n =33] Eninedo apoopoipivng 13,75 (0.97) 13,37 (1.20) 20,38 g/dL (1,01)
(g/dL)
(mmol/L) 8,54 (0,60) 8,3 (0,75) -0,24 mmol/L (0,63)
GDI:n=30 Aple“o(gx"l“o%‘/’g)“mm 210,64 (49,73) | 177,11 (50,92) -14,36% (20,67)
GD3:n=3 Oykog omAnvoc (MN) 3,48 (1,78) 3,41 (1,65) 1,79% (26,11)
Oyxoc Hratog (MN) 0,93 (0,16) 0,92 (0,18) -1,47% (10,39)

O Evponaikoc Opyaviopog apudkmv xel dOCEL AmaAlayn 0md TNV VTOYPEMST VITOPOANG TV
OTOTEAECUATOV TV HEAETAOV LE TNV EAYAOLGTATN G€ OAEG TIG VITOKATIYOPIES TOV TOUOLATPIKOV
mAnBvopov ot voco Gaucher tomov 2 (PA. mapdypoo 4.2 yio TANPOPOPIES TYETIKA LUE TNV

TOLSLOTPIKY YPNON).

5.2 ®@appoxoxivTikEG 1016TNTES

Amoppdonon

O d1Gpec0g YPOVOS £MG TNV EMITEVEN TOV HEYIOTOV GLYKEVIPMGEMV GTO TAAGHO KupaiveTol amod 1,5
€m¢ 6 ®peg petd tn 600, pe younAn ProdebesipuotnTa amd tov otopaTos (< 5%) egattiog
EKTETAUEVOV PETAPOAICHOD TPpDTNG d10d0v. H eltyhovotdrn givarl Eva vTdOGTP®UL TOV LETOPOPEN
expong P-gp. H tpopn dev £xel KAVIKA ONUOVTIKY ENXIOPOOT) OTI POPUAKOKIVITIKY TNG EAMYAOVGTATNG.
Metd v eravarappovopevn door eElylovotdrrng 84 mg dig NUEPN OIS GE ATOMO, LE UN|
TEPLOPIOUEVT] LETAPOAKT tkovOTNTO (NOon-PMs) Kot dma nuepncine o€ dTopa e TEPIOPIGUEV
HETAPOAIKT KavOTNTA, EMITELYONKE M 6TOOEPT KOTAGTAOT OTIC 4 NUEPEG, LE Uit TPITAGCLO 1)
LIKPOTEPT) AVOAOYI0 GLGGDOPEVOTG.

Koatavoun

H elyhovotdtn deoueveton o pétpro Pabud otig Tpmteiveg ToL avOp®OTIVOL TAAGLLOTOG
(76 émg 83%) kot katavépeTol Kupimg oto TAdcpa. Metd and evooeA&Pia yoprynon, o 0ykog
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KaTavounc nTav 816 1, vwodNAmVoVTag EVPELN KATUVOLT GTOVG 1GTOVS GTOVG AVOPOTOVE. M1 KMVIKEG
UEAETEC KATESEIEOY EVPELD KATOVOUT TG EMYAOVGTATNG GTOVG 1GTOVG, CULTEPIAALPOVOUEVOD TOV
LLELOD TV 00TMV.

Buougtooynuatiopnde

H elylovotdrn petafolriletan ektevag pe vymin kaBapor, kupimg amd to CYP2D6 kot o€ pukpotepo
Babuod and to CYP3A4. O kOpieg 000t LeTaBOAIGHOD TNG EAYAOLGTATNG TEPIAAUPAVOLY dLAS0YIKN
o&eldmwon Tov TuNpaTog oktavoiAiov akoiovBovpevn arnd oEeidwon tov TuipatToc 2,3-6wdpo-1,4-
Bevlodio&aviov N évav cLVOVAGHO TV dVO 00MV, E AMOTEAEGLO TOAAUTAOVG 0EEDMTIKODG
petafolitec.

AmofoAn

Metd Vv amd GTOUATOS YOPTYNOT, TO LEYOADTEPO HEPOC TNG YOPNYOVLEVIC OOGNC OMEKKPIVETAL GTOL
obpa (41,8%) ko ta kOTpava (51,4%), kupiog wg petafolrites. Metd v evéopréPia yopnynon, 1
oAk KaBapon tng EMYAOVGTATNG 0td To cmpa nTav 86 I/h. Metd amd emavorappoavopeves amd tov
otoHTOg 000¢1g 84 mg eAtylovatdng 01¢ Nuepncimg, o ¥pdvoc Nulone amofoing g eEAryAovoTaTng
glvon tepimov 4-7 opeg o pun PMs kot 9 dpeg oe PMs.

XopoKTNPloTiKd o€ EWOIKEC OUAOES

darvororog oo CYP2D 6

H pappoakokivntikn avéAvcn tov TAnBucpon deiyvel 01t o mpoPremopevog eovotvnog tov CYP2D6
oL PacileTor 6To YOVOTLTO €ival O L0 CNUAVTIKOG TOPEYOVTAG TOV EMNPEALEL TN PAPLLOKOKIVITIKNY
petopintémro. Ta dropa pe mpoPrenduevo povotuomo CYP2D6 pe mepropiopévn petafoAtkn
wavotra (tepimov 5 éog 10% tov TANBLeHOD) TaPoLGLALoVY VYNAOTEPEG CUYKEVIPAOGELG
EMYAOVGTATNG OO TO ATOUO LE EVOLAUESN 1) EKTEVT] PETafoAkT] tkavdtnta Tov CYP2D6.

Dilo, owpatixo fapog, nlikio kor poin
ZOUEOVA LE TN QUPUAKOKIVITIKY aVOAVGT] TOL TANBUGHOD, TO PVAO, TO COUATIKO BApog, N NAkio Kot
1N VAN €YOVV TEPLOPIGUEVT] T UNOEVIKT| EMITTMON OTN QOPUOKOKIVITIKT TG EAYAOVGTATNG.

Taidrazpiros minBoouog

e mandilatpikovg acteveic mov ElaPav Oepameio pe KApakoOueva S060AOYIKA oyfuota pe fdon o
ocopoTkd Papog (PA. Tapdaypao 4.2), ot Tipég ¢ £kbBeonc oe otabepn katdotooT (Cmax kKot AUC)
NTOV GLYKPIGULEG KOl EVTOG TOV EVPOVS TOV Tapa TP ONKe o8 eviilkeg acheveic.

Hrartikn dvolertovpyio

O1 emdpaoelc TNG NG KoL LETPLAG MTTOTIKNG OVGAELTOLPYinG a&loloynOnkay o€ pia epdmas 06om
pekéng eaong 1. Metd and epdna d6omn 84 mg, o1 Crax Kot AUC g eAtyAovotdtns nrav xatd 1,2
ra 1,2 popéc vynAotepeg oe dtopa pe ekteviy petafoiikn tkavotnta (EMs) tov CYP2D6 ko o
NmaTIK) dvcAgltovpyio Ko Katd 2,8 kot 5,2 popég vynidtepeg o€ EMs tov CYP2D6 pe pétpla
nratikn dvcAettovpyia, o€ cOyKplon pe Toug vyteic EMs tov CYP2D6.

Metd amd emavolapuBavoueves d1¢ NUEPNOIMS YOPTNYOVUEVES 0OGELG EAlYAOVOTATNG TV 84 mg, 01 Chax
Kot AUCo.12 avapéveton va givar katd 2,4 kot 2,9 popég vyniotepeg oe EMs tov CYP2D6 pe nma
nratikn dvcAettovpyia kot katd 6,4 kat 8,9 popéc vymAdtepeg o€ EMs tov CYP2D6 e pétpia
NmATIKY SLGAELITOLPYiD, 6 GVUYKPIoN e Toug VYieig EMstov CYP2D6.

Metd amd emavolapfoavoueves pia opd nuepnoimg xoprnyoLUEVEG 0OGELS EAYAOVGTATNG TV 84 mg,
01 Cinax k0L AUC .24 avapéveton va ivat katd 3,1 kot 3,2 popég vyniotepeg oe EMs tov CYP2D6 pe
HETPLO NIOTIKY dSuoAELITOLPYio o€ GUYKPLon pe Tovg vylelc EMs tov CYP2D6 ov Aappdvovv
glMyAovotdrn 84 mg dvo opég nuepnoing (PA. Tapdypago 4.2 kot 4.4).

H PK éx0eom o€ otabepn kotdotaon oev givar Suvatov va tpoPrepbei oe IMs kot PMs tov CYP2D6
LE T Ko LETPLOL NTTOTIKT SLGAEITOVPYia, AOY® TEPOPIoUEVEY dedopévmv 1] EAdelyng dedopévmv
oyeTika pe v epamaé do6on. H enidpaon g coPapng nratikng dvciettovpyiag dev peretnOnke oe
dropa pe omotodnmote pawvoturo CYP2D6 (BA. mapaypdpovg 4.2, 4.3 kot 4.4).
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Negppixn ovoieitovpyio

H enidpaon g soPapnig veppikng Suciertovpyiog a&loroyndnke oe pio pekétn edaong 1 epdmal
d0oomg. Metd and epana& yopnynon 06ong 84 mg, ot Crax kot AUC g eAryAovotdtng fTav
nmapopotleg otoug EMs tov CYP2D6 e cofapr| veppikn dusAettovpyia kot otovg vyieic EMs tov
CYP2D6.

Agv vrapyovv 1 eivor tepropiopéva Ta dtabéosia dedopéva oe acbeveic pe ESRD kot e IMs 11 PMs
tov CYP2D6 pe cofapn veppikn dvciettovpyio (BA. mopdypago 4.2).

5.3 TIIpoxlvika dgdopéva Yo TNV a6@dreLa

Ta KOpLa Opyava-cTdYOL Yio TV EMYAOLGTATN OTIG TOEIKOAOYIKEG LEAETEC EIVOL 1] YOOTPEVTEPIKT
000¢, ToL AEUQOELdT Opyava, TO NP UOVO GTOV OPOLPOIO KOl TO GVGTI LA OVOTOPAY®YNG LOVO GTOV
apoeviKo apovpaio. Ot eTOPAGELS TNG EMYAOVGTATNG GE TOEIKOAOYIKEG LEAETES TTAV AVACTPEWYLES
ka1 Ogv Tapovciacav evdegi&elg kabBuatepnuévng 1 emavaiappovopevng toucotntag. To tepiBdpla
AoQOAEING YO TIG XPOVIEC LEAETEG GE OPOVPAIOVS KOl GKOAOVG KVUOIVOVTOL 0O TO OKTUTAAGLO KOl TO
OEKOUTEVTATAAGIO YPTCILOTOLOVTOG £KOEOT G OAKO TAAGHO KO Lo £ dVO0 POPES YPNCLOTOLDVTOG
ekBéoelg oto un decpevpévo papuako (eErevBepo KAAGM) 6TO TAAGHA.

H elylovotdrn dev giye emopacelg 610 kevipikd vevpikd ovotnua. (KNX) 1 6T avornvenotikég
Aertovpyieg. [TapatnpnOnkav Kapdiakég emdpAcelc avaAoya Le T CLYKEVTIPMON G U KAMVIKEG
UEAETEG: AVOGTOAN TOV 0VOPOTIVOV KUPIIOK®DV 10VTIKOV SI00AMY, GCOUTEPIAAUPBAVOUEV®Y TOV
SLA®V KOOV, vaTpiov Kot 0oPECTION, 08 GUYKEVIPMGELS > 7 POPEC TNV TPOPAETOUEVT] avOpdTIV
TN Crax® EMOPACEIS HEGOAAPTONG SLOVAOD 1OVTOV VOTPIOV GE Uit ex-Vivo PEAETT
niektpouoiohoyiag o iveg Purkinje oxvdov (2 popég tnv mpoPrenduevn avOpomivn T Cmax YOPIG
déoevon oto TAAopa) - kKot avénoelc ota daothipoata QRS kot PR og pedéteg tniepetplog oe
OKOAOVG KOl O€ UEAETEG KAPOLOKNG OYDYULOTNTOS GE OVOLTONTOTOINUEVOVS GKOAOLG, LLE ETIOPAGELG VAL
TOPOTNPOVVTOL GE GLYKEVIPDOGELS 14 popég v mpoPrenouevn avOpmmvi TiUr Crax 6 OMKO TAACUA
N 2 eopéc v mpoPrenduevn avOpdmTvn TN Chax YOPIG 0ECUEVOT OTO TAGCLLA.

H elylovotdtn dev ftav petodiaéloydévog o o faciki cueTotyio SOKILUGIDV YOVIO0TOEIKOTNTOG
Kol 0V eMEOEIEE KAPKIVOYEVETIKO QLVOLUKO o€ Pactkéc Brodokipés yio T didpketo {ong o€ TovTiKio
Kot apovpaiovg. Ot exBécelc oTic pLeréTeg KapKvoyéveong Mtav Tepimov 4 popég kat 3 popég
UEYOADTEPEC GE TOVTIKLO KO APOVPOIOVS OVTIGTOLY O atd TN PEST] TPOPAETOUEVT] OAKY| £KBeO
eMyAovoTaTNg 6TO OVOpPAOTIVO TAAGHO 1 PKpOTEPT amtd 1 @opd ypMoomoldvTag TV £kdeon Tov un
deoUEVUEVOL, GTO TAAC AL

2T0VG MPUOVS APGEVIKOVS 0povPaiong, dev TapatnpnOnKay endpAGEIS GTO CTEPLO LLE GLGTIKG 1N
tokég 00celC. [TapatnpnOnKe avasTPEYIUN OVAGTOAN TG GTEPUATOYEVEST|G GTOV OPOLPAI0 LUE TN
dexamhdota g mpoPremopevng ékbeong otov avlpwmo pe fdon v AUC, o cuetnukd to&ikn
d0om. XTig pedéteg ToSIKOTNTAG EMAVUAAUPOVOLEVNG dOONC GE apovpaiovg, TopatnpninKe EKEVAIOT
ToV eMONAioV TOV GTEPUATOPOPOV COANVAPI®V KoL TUNUATIKT VITOTAAGIO TOV OPYEDY OT1
dexamidoia g mpoPremouevne avOpomivng £kBeonc pe Pdon v AUC.

[Hapatnpndnke petagopd g EAYAOLGTATNG KOl TOV LETAPOATMV TNG LEG® TOL TAOKODVTO GTOVG
apovpaiovg. X1ig 2 kot oTig 24 dpeg petd ™ 060, to 0,034 % xai to 0,013 % g emonpacpuévng
d00MGg aviyveLTNKE 6TOV EUPPLIKS 16TO, OVTIGTOLYA.

Y& uNTpIKéG ToEIKEC HOGELS GE apovpaiovg, To EuPpua £de1&av VYNAITEPT EMITTOON SIEGTOAUEVOV
EYKEQOMKOV KOIADV, U1 PUGLOA0YIKO aplOid TAELPOV 1| OCEVIKMOV GTOVOIVA®YV Kol TOAAG 0GTH
TOPOLGIOCHV OVETOPKT ooTeomoinon. H avamtuén tov kufuatog/spppvov 6toug apovpaiovs Kot To
KouvéMa Ogv emnpedoTnie £0¢ TNV KAvika oyetikn €ékBeon (pe Paon v AUC).

M perét yorovyiag og apovpaiovg £0eée 0Tt 0,23% ng emonpacpuévng 6001MG TOL POPHAKOV

petapépbnke ota veoyvd o€ didpkela 24 mpdv PeTd T 6001, VITOJEIKVVOVTIG OTEKKPLOT| TG
EMYAOVGTATNG KOUT TOV CYETIKMOV VAIK®OV TNG GTO YOAQ.
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6. ®APMAKEYTIKEX TIAHPO®OPIEX
6.1 Kaotahloyog ekddymv

TIepeydueva Konyakiov

Kvutropivn, pikpokpovotariikn (E460)
Aoktoln povoidpukn
YrpopeArolnls mPa.S, 2910
APeyevikdc eaTépag TNG YAVKEPIVIG

TIepifAnuo Koyokiov

21 mg oxAnpo Koyaoxio
Zehativn (E441)

Apyiho kdio moprtikd (ESS5)
Trraviov d10&eido (E171)

84 mg oxAnpo kayadxio

Zghativn

Apyiho kéiro moprtikd (ES55)
Tiraviov d0&eido (E171)

Kitpwvo 0&gidio Tov odnpov (E172)
Ivéwokappivio (E132)

Tvmoypopikd perdvi

Koppea Adxkag

Méhav o&gidro Tov odnpov (E172)
IIpomvievoylvkoin (E1520)

Aldhopo appoviag, courvkvopévo (E527)
6.2 Aocvpparotreg

Agv gpapudletat.

6.3 Awgpkero Long

Cerdelga 21 mg ckAnpo KowydKlo

2 xpovia

Cerdelga 84 mg okAnpo Ko GKLO

3 xpovia
6.4 Iowitepeg TPo@LAGEELS KOTE TN OVANEN TOV TPOiIdVTOG
Agv vtapyovv €1d1KEG 0dMYieg dlaTpnoNg Yol T0 TPOIOV oTo.

6.5 ®@Von Kol GVGTUTIKA TOL TEPLEKTI

Kvoyéin and PETG/COC.PETG/PCTFE-aAovpivio

20



Cerdelga 21 mg okAnpo Ko GKLO

Ka0e xoyédn mepiéyetl 14 oxdinpd Koydkia.
Kda0e suokevaoio mepiéyel 56 okAnpa Koydkio.
MéyeBoc cvokevaciag: 56 okAnpd kaydkio o€ 4 Koyéreg Tav 14 kayaxkiov 1 kadepio.

Cerdelga 84 mg okAnpo Koy GKLo

Kda0e xoptéha pe xoyédn mepiéyet 14 okAnpd Koy,

Kda0e cvokevacia mepiéyet 14, 56 1 196 oxdinpd Koydxia.

Méyeboc cvokevaoiag: 14 oxinpa kawdxkio o 1 kaptéda ue kowédn, 56 oxAnpd kowakia o€ 4 koptedeg
e koywéles twv 14 kayaxiov n kabeuio n 196 oxlnpa kawaoxio oe 14 koptédes pe KOYEAES Twv 14
Koyaxiov n kobsuia.

Mmopei va, unv KokAo@opohv OAEC 01 GLCKEVOGIEC.

6.6 Iowitepeg TPOPLAGEELS UmOPPLYNG

Kabe aypnoiponointo eopuokevtiKd tpoidy 1 VIOAEUUN TPETEL VO, ATOPPITTETOUL COUPOVO LE TIG
KOTA TOTOVG IoYVOVGEC GYETIKES OLUTAEELG.

7. KATOXOX THX AAEIAYX KYKAO®OPIAX

Sanofi B.V.

Paasheuvelweg 25

1105 BP Amsterdam

OAhavoio

8. APIOMOZX(OI) AAEIAY KYKAO®OPIAX

Cerdelga 21 mg okAnpo Koy GKLo

EU/1/14/974/004 56 xaydxio

Cerdelga 84 mg ckAnpo Koy dKlo

EU/1/14/974/001 56 xoydxio
EU/1/14/974/002 196 kodkio
EU/1/14/974/003 14 xaydxio

9. HMEPOMHNIA ITPQTHX EI'KPIXHX/ANANEQXHY THX AAEIAX

Huepounvia tpdng €ykpiong: 19 Iavovapiov 2015
Hpepounvia tekevtaiog avavémong: 16 Askepppiov 2019
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10. HMEPOMHNIA ANAGEQPHXHX TOY KEIMENOY

Agntopepn TANPOPOPLOKE GTOLXEID Y10l TO TOPOV PAPUAKELTIKO TPOIOV gival Sabécia 6ToV SIKTLOKO
t6mo Tov Evponaikod Opyavicuod Goppdkov: https://www.ema.europa.eu
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ITAPAPTHMA II

MHAPAXKEYAXTEX YIIEY®OYNOI I'TA THN
AIIOAEXEMEYZXZH TQN ITAPTIAQN

OPOI'H IIEPIOPIXMOI XXETIKA ME TH AIAGEXH KAI
TH XPHXH

AAAQOI OPOI KAI AITAITHXZEIX THX AAEIAX
KYKAO®OPIAX

OPOI'H IIEPIOPIXMOI XXETIKA ME THN AX®AAH KAI

AITIOTEAEXMATIKH XPHZH TOY ®»APMAKEYTIKOY
MPOIONTOX
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A. HAPAXKEYAXTEX YIIEYOYNOI I'TA THN AIIOAEEMEYXZH TQN ITAPTIAQN

‘Ovouo kot d1e06vven TV TOPASKEVOSTMOV TOLV Eivorl VITELOVVOL Y10 TNV ATOOEGUEVGT] TV TOPTIOWY

Cerdelga 21 mg okAnpd KoyoKlo
Patheon France

40 Boulevard de Champaret
Bourgoin Jallieu

38300 I'oAlia

Cerdelga 84 mg okANpo KoOWYAKLO
Sanofi Winthrop Industrie

30-36 avenue Gustave Eiffel
37100 Tours

ToAAia

Sanofi Winthrop Industrie
1 rue de la Vierge
Ambares et Lagrave

33565 Carbon Blanc cedex
ToAAia

Genzyme Ireland, Ltd
IDA Industrial Park
Old Kilmeaden Road
Waterford

Iphovdio

270 £VTUTIO OALO 0ANYIDV XPNOTG TOV POPLOKEVTIKOD TPOTOVTOC TPETEL VAL OVOYPUPETOL TO OVOLLNL
Kot 1 d1evBvvor Tov TAPACKELAGTH TTOV gival VITELOHLVOG YO TNV ATOSEGUEVGT] TNG CYETIKNG TAPTIONS.
B. OPOI'H OI HEPIOPIXMOI ZXETIKA ME TH AIAGEXH KAI TH XPHXH
DoppokeuTikd TPOIOV Yo TO 0TTOI0 OmaLTEITAL TEPLOPIGUEVT 1oTPIKT) cuvTayT| (PA. mapdptnua I
[epiAnym tov Xopaktnpiotikedv tov [Ipoidvtog, mapdypapog 4.2).

I AAAOI OPOI KAI ATTAITHXZEIX THX AAEIAYX KYKAO®OPIAX

. Ex0¢ce1g meprooikng mapaxorovdnong g acedireias (PSURS)

Ot amoitioetg yio Tnv vofoAn towv PSURS yo to ev Adym @appakeuticd mpoidv opiloviot

GTOV KOTAAOYO LE TIG Hepopnvieg avapopds g Evaong (katdhoyog EURD) mov mapatifBetot

oV Tapdypapo 7, tov apbpov 107y, g odnyiag 2001/83/EK kot k&b emakorovdng
EMKALPOTOINGNC OTMG OMLOGIEVETAL GTIV EVPMOTOIKT SIKTVOKT TOAT] Y10, TO, PAPUAKOL

A.  OPOI'H NEPIOPIZEMOI ZXETIKA ME THN AX®AAH KAI ATIOTEAEEMATIKH
XPHZIH TOY ®PAPMAKEYTIKOY ITPOIONTOX
. Yyé0r0 owaygiprong Kivovvov (XAK)

O Kdroyog Adelag Kvkhopopiag (KAK) Ba die&aydyet Tig amottodpeveg SpactnploTnTes Kot
TAPEUPAGELG PUPUOKOETAYPVOTVIIONG OIS Tapovotdovtal 6to cupenvndéy XAK mov
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nmapovotdletar otny evotnra 1.8.2 g ddetog KukAogopiog Kol omolesdNmoTe EToKOAOVOEC
gykekpipéveg avabempnoeig tov ZAK.

‘Eva emucoporompévo TAK Oa mpénet va kototebel.
o Letd and aitnua tov Evponaikov Opyavicpod Goapudkmy,
® OTOTESNTOTE TPOTOTOIEITOL TO GVGTNLLO JLXEIPIONG KIVIDVOL, EIIKA MG OTOTEAEG LA ANYNG
VE®V TANPOQOPLOV TTOV LITOPOVV VA ETLPEPOVY CTLLOVTIKT] GAAYT OTN 0YE0T] 0QPELOVEC-KIVOVVOD
N ©¢ 0TOTELESUA TNG EMTEVLENC EVOG GNUAVTIKOD OPOCTHLOV (PUPHOKOETOYPOTVIION 1
glayioTomoinon Kvévvov).

. EmnpéoOeta pétpa ehayriotomoinong Kivovuvov

Ipwv and v évapén g kukroeopiog Tov Cerdelga oe kKa6e Kpdtoc Méhog, o Katoyog tng Adetag
Kvrhopopiag (KAK) wpénel va GOUPOVIGEL Y10 TO TEPLEYOUEVO KOL TI LOPPT| TOV EKTALOEVTIKOD
TPOYPAUUATOG, CUUTEPIAAUPAVOUEVOV TOV LEGMV ETIKOVOVING, TPOTOVE O10VOUNG, KOOMDC Kot
0TO1EGONTOTE AAAEC TTVYES TOV TPOYPAUUATOG, 1e TNV EOviky Apuoddia Apyn.

To exmadevTIKd TPOYPALLUL GTOXEVEL GTNV EALYLOTOMOINGT) GUYKEKPLLEVMV OVICLYIDV Y10l TV
OCQAAELNL.

O KAK npénet va dtacparicet 6Tt 6g Kabe Kpdtog pélog oto onoio kukrogopel to Cerdelga, 6Xot ot
emOyyeEApaTiEG VYELOG TOV avauéveTal va cuvTayoypagncovy Cerdelga éxovv mpodcPoon
G6TO/AUPEVOVV TO EKTOOEVLTIKO DALKO Y10 YLOTPOVC:

1. Exmoidevticd vAko yia yiotpovg:
e H Ilepiinyn tov Xapakmpiotikdv tov [1poidvtoc
e OMydg v cuvtayoypdpo

o Kapta acBevovg

O 001Y06g cLVTAYOYPAPOL TTEPLEYEL TA TAPAKATO Pocikd oTotyeio:

e To Cerdelga gvdeikvotol yio T poaxpoypovie Oepaneio evniikov acbevav pe tn voco
Gaucher tomov 1 (GD1). To Cerdelga gvdeixvoton eniong yio maudiorpikods acbeveig pe GD1
7OV €ivol 6 ETMOV Kot Ave Ue EAGyLoTo cmuoTikd Bdpog 15 kg, ot omoiot eivan otabepoi vd
Oepameio eviopukng vrokatdotaong (ERT) kat ot onoiot eivar acOeveig e meplopiopévn
petaforikr| wkavotnta (PMs), evotdpeon petapoiny wcovornta (IMs) 1 extetapévn
petaforikn| ikavotnta (EMs) tov CYP2D6.

o TIpw v évapén g Bepamneing pe Cerdelga o1 acBeveig mpémetl va vrofAnBodv ce yovoTumik
avaivon yio 1o CYP2D6 dote va mpocdiopiotel n petaforikn| katdotacn tov CYP2D6. To
Cerdelga gvocikvutar oe PMs, IMs 11 EMs tov CYP2D6.

o [ evilkeg acbBeveic: H cuviotmpevn 06om givol 84 mg eltyAovoTtdrng d1¢ NIEPTGimG GTOVS
IMs ka1 EMs tov CYP2D6. H cuvictopevn d6om eivar 84 mg eAyAovotdtng epana
nuepnoiong stovg PMs tov CYP2D6.

o [ mondiatpucong acbeveic: To cuvictdpevo docoroyko oxnua og IMs, EMs kot PMs tov

CYP2D6 €yet wg eéng:
Zwpatko Bapog | EMs kat IMs tou CYP2D6 | PMs tou CYP2D6
>50 kg 84 mg 81¢ nuepnoiwg 84 mg anaf nuepnoiwg
25 ¢wg< 50 kg 84 mg 81¢ nuepnoiwg 42 mg anag nuepnoiwg
15 £wg < 25 kg 42 mg 81¢ nuepnoiwg 21 mg anoag nuepnoilwg

o Ot acbevelg mpémet va evnuep®BovV 0TL 1) KATUVAAMGT YKPEPPOLT 1] TOL YVLOL TOV TPENEL
V0, ATOPEVYETAL.

e H ghydovotarn avtevdeikvutat og IMs 11 EMs tov CYP2D6 mov Aappdvovv évav ioyvpo 1
pétplo avactoréa tov CYP2D6 tavtdypova pe Evay ioyvpd 1 uétplo avoaotoréa tov CYP3A.
H elylovotdrn avievdeikvotal emiong oe PMs tov CYP2D6 mov Aappdvouvv Evav 1oyopod
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avootoréa Tov CYP3A. H yprion g eMyAovotdng vd avtég Tig cuVONIKeS £xEL ¢
OTTOTEAEC O, CNLLOVTIKA OVENLEVES GUYKEVTPMDGCELG GTO TAACLO TS EMYAOVOTATNG. AVTO
umopel va pokorécetl e avénoelg ota daotipata PR, QRS, ko QTc.

H ypniion ¢ eltyhovotdtng pe woyvpovg enaymyeig tov CYP3A ghattdvel ouciwdmg Ty
€xBeon otV eMyAovoTdtn To 0010 UTOPEl v ELUTTAOCEL TN BEpamenTIKT
omoteleopatTikotnTo. ETopuévag dev cuviotatol 1 Toutdypovn yopynon. Xto. GTopo [E
nepoplopévn petaforikn ikavotnta (PMs) dev cuvietdton 1| xpHom HETPLOL OVUGTOAEN TOV
CYP3A pe elyhovotarn.

Koatd v tautodypovn xpnomn evog 1oyvupol avactorén tov CYP2D6 oe IMs kot EMs
ocvviotdrtol 1 o nuepnoing yopnynon d6eng eEAyrovcTtdTng.

Amauteiton mpocoyn pe Tovg péETprovg avaotoAeig tov CYP2D6 oe IMs kon EMs. Anatteitot
TPOGOYN UE TOVG 1oYVPOLE N HéTprovg avactoreig tov CYP3A oe IMs kat EMs. Aratteitat
pocoyn He Tovg acbeveig avaotoreic tov CYP3A otovg PMs.

To Cerdelga avtevocikvotoar oe EMs tov CYP2D6 pe cofapn nrotikn dvciettovpyia. To
Cerdelga avtevdeikvutar e EMs tov CYP2D6 e fma 1 pérpia nratikn Suoiettovpyio mov
Aappdvoov Evay woyvpd 1 pétpro avaotoréa tov CYP2D6.

Y1ovg EMs tov CYP2D6 pe o nrotiky dvshertovpyia mov Aappdvouy évav acbevi
avactoréa Tov CYP2D6 1| évav oyvpd, pétpio 1 acbevi avaotoréa tov CYP3A, cuvictdton
N &ro& nuepncing yopnynon 60omg EAyAOVGTATNG.

To Cerdelga dev cuviotdrtol og IMs 11 PMs tov CYP2D6 pe onotodnmote Pabud nmotikng
dvodettovpyiag.

0O KAK 6o dtacparicet 6ti o€ KGBe Kpdtog-pérog mov kKukAopopei 1o Cerdelga, 6Aot ot
acOeveic/ppovTioTég Tov avouévetat va ypnoiporotcovy to Cerdelga Oa £yovv
TpocPacn/Aapupavouy To TaKETO TANPOPOPIOV acbevoic.

2. Mokéto TAnpogopidv achevovg

o  DOALO 0INYIOVY XpIONG

e Kapta acBevovg

H xéapto ac0evoig o mepiéyel ta mapoakdto facikd ototyeio:

[TAnpogopieg yro Tovg enayyeApatieg vyeiag:

O mopav acbevic ypnoyomotei eAtyhovotdt (Cerdelga) yia t Ogpaneio tng vocov Gaucher
tomov 1.

H ghrylovotdn dev mpénet va ypnGLUOTOIEITOL TAVTOYPOVA [LE PAPLLOKO TTOV UTOPEL VO
ennpealovv ta Nratikd Evivpa mov tailovv poAo 610 HeTAPOAIGUO TG EAYAOLGTATNG.
EmmAéov, n nratikn i veppikn Katdotaon Tov achevovg pumopel va ennpedlel to
petaforopd g EAtyAovoTtdrng.

H tovtoypovn ypnomn tng eMyAovotdng Le TETolov €id0vg Tpoidvia 1 o€ acbevelg pe NroTikn
N VEPPIKT SLCGAEITOVPYIN EITE EVOEXETAL VO KOTAGTNGEL TV EAYAOLGTATN AlYOTEPO
ATOTELEGUATIKY, €iTE EVOEYETOL VO 0LENGEL TA EMiTEd ELLYAOVLGTATNG GTO O, Tov acBevoic.

ITAnpogopieg yio Tov acBevi/ppoviot:

[Tévta va cupPovAedesTe TOV 1TPO OV GOG GLVTIOYOYPAPT|GE TNV EALYAOVGTATN TPV
Eexwvnoete ) ypnon AoV eapudkmv.
Mnv KOTOVOADVETE TPOIOVTA OV TEPLEYOVY YKPEUTPPOLT.

Ynoypémon Myng HETEYKPLTIKOV PETPOV

O KAK 0o 0AokAnpadoet vTog Tov SNA®UEVOD ¥POVIKOD TANGIOV, TO, TUPUKATO UETPOL:

Heprypaen Avapevopevn

npepopnvia
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[Mpokeyévov va diepguvnBel pakpompdOecio 1 aopareld TG
eMylovotatng o acheveic Tov Toug £xel cuvTayoypapnBei n
eMylovotatn, o KAK Oa dnupovpynoet éva vad-untpmo oto Mntpoo
Koataypaeng International Collaborative Gaucher Group (ICGG) Gaucher
Registry yio T cvAhoyn dedopévev acpaieiog COUPOVE LE EVal
GUUPOVNLEVO TPOTOKOAAO.

3° 1piunvo tov
2025
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ITAPAPTHMA III

ENNIXHMANXH KAI ®YAAO OAHI'IQN XPHXHX
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A. EINIXHMANXH
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ENAEIZEIX TIOY IIPEIIEI NA ANATPA®ONTAI XTHN EZQTEPIKH XYXKEYAXIA

EZQTEPIKO XAPTINO KOYTI

1. ONOMAZXIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

Cerdelga 21 mg okAnpa Koyaxio
eMyAOVOTATN

2 YYNGOEXH XE APAXTIKH OYZXIA

Ka0e kaydkio mepiéyet 21 mg eMyAovotdne (wg Tpuykn).

3 KATAAOTI'OX EKAOXQN

ITepiéyet Aaxtdln. BA. gOAAO 0dNYIDV Y10 TEPIOCOTEPES TANPOPOPIEC.

4 OAPMAKOTEXNIKH MOP®H KAI ITEPIEXOMENO

kInpd kaydkio

56 oKAnpd KoyaKio

‘ 5 TPOIIOX KAI OAOX XOPHI'HXHX

Awfaote T0 PUALO 0INYIOV XPNOTG TPV O TN YPNOT.
Amo6 oTOUATOC (PN

Yapmote Tov kodko QR 1 emokepteite T dievbuvvon https://cerdelga.info.sanofi

AEN ITPOZEITIZOYN TA ITAIAIA

6 EIAIKH ITPOEIAOIIOIHEH XYM ®QNA ME THN OIIOIA TO ®PAPMAKEYTIKO
ITPOION ITPEITEI NA ®YAAXXETAI XE OEXH THN OITIOIA AEN BAEIMTOYN KAI

Na pvidcoetal o€ BEom, TV onoia dev PAETOLY Kot dev Tpooeyyilovy Ta TAld1dL.

‘ 7 AAAEX EIAIKEX ITPOEIAOITIOIHXEIY, EAN EINAI AITAPAITHTEX

‘ 8 HMEPOMHNIA AHEHX

AHZEH

9 EIAIKEYX XYNOHKEX OYAAEHX
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10 TAIAITEPEX TIPO®YAAZEEIX I'TA THN AIIOPPIYH TQN MH
XPHEIIMOIIOTHOENTON ®APMAKEYTIKQN ITPOIONTOQN 'H TON YIIOAEIMMATQN
NOY MPOEPXONTAI AIIO AYTA, E©OOXON AITAITEITAI

11 ONOMA KAT AIEYOYNXH KATOXOY THX AAEIAY KYKAO®OPIAX

Sanofi B.V.
Paasheuvelweg 25
1105 BP Amsterdam
OALavdio

12 APIOMOI AAEIAY KYKAO®OPIAX

EU/1/14/974/004

13 APIOMOZX ITAPTIAAX

MMoptida

‘ 14 T'ENIKH KATATAZH I'TA TH AIAOEXH

‘ 15 OAHI'IEX XPHXHX

‘ 16 TTAHPO®OPIEX XE BRAILLE

Cerdelga 21 mg

17 MONAAIKOX ANAI'NQPIXTIKOX KQAIKOX — AIZAIAXTATOX TPAMMQTOX
KQAIKAX (2D)

A163146TaTOG YPAPU®TOS KDoKaAS (2D) mov épet Tov TEPIANEHEVTO LoVadIKO avayVOPIGTIKO KOSIKO.

18 MONAAIKOX ANAI'NQPIZETIKOX KQAIKOX - AEAOMENA ANATNQXIMA AITO
TON ANOPQIIO

PC
SN
NN
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ENAEIZEIX ITIOY ITPEIIEI NA ANAT'PA®ONTAI XTHN EZQTEPIKH XYXKEYAXIA

EEQTEPIKO XAPTINO KOYTI

1. ONOMAZIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

Cerdelga 84 mg oxAnpad Koydxio
gMylovoTatn

2. XYNOEXH XE APAXTIKH OYZXIA

Ka0e kaydkio mepiéyet 84 mg eMyAovotdne (wg TpLYIKN).

3. KATAAOTI'OX EKAOXQN

[epiéyer Aaxtoln. BA. @OALO 0dNy1OV ¥pNONG Y10 TEPIGGOTEPES TANPOPOPIEC.

4. OAPMAKOTEXNIKH MOP®H KAI INTIEPIEXOMENO

21N po Koy aKlo

14 oxAnpd Koy dKio
56 oKAnpa KonydKio
196 oxAnpd Konydicio

‘ S. TPOIIOX KAI OAOX XOPHI'HXHX

Awfaote T0 PUALO 0INYIOV XPNOTG TPV 0T TN YOPNYNOT.
Ao oTtoNaTOC YpNOT

Yapmote Tov kmdiko QR 1 emokepteite tn digvbuvon https://cerdelga.info.sanofi

6. EIAIKH ITPOEIAOIIOIHXH XYM®QNA ME THN OIIOIA TO PAPMAKEYTIKO
IPOION HPEIEI NA ®YAAXXETAI E OEXH THN OITIOIA AEN BAEIIOYN KAI
AEN ITPOZETITIZOYN TA MTAIAIA

Na puAdoocetat og 8o, TV onoia dev PAETOLY KoL dev Tpoceyyilovv Ta TaldLd.

‘ 7. AAAEX EIAIKEX ITPOEIAOIIOIHXEIX, EAN EINAI AITAPAITHTEX

‘ 8. HMEPOMHNIA AHEHX

AHEH
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9. EIAIKEX YYNOHKEX ®OYAAEHX

10. IAIAITEPEX IPO®YAAEEIX I'TA THN AIIOPPIYH TQN MH
XPHEIMOIIOIHOENTON ®APMAKEYTIKOQN IPOIONTQN 'H TON YIIOAEIMMATOQN
IIOY ITPOEPXONTAI AITIO AYTA, EOOXON AITAITEITAI

11. ONOMA KAI AIEYOYNXH KATOXOY THX AAETAY KYKAO®OPIAX

Sanofi B.V.
Paasheuvelweg 25
1105 BP Amsterdam
OMowvoio

12. APIOMOI AAEIAYX KYKAO®OPIAX

EU/1/14/974/001 56 xoydxio
EU/1/14/974/002 196 xonydicio
EU/1/14/974/003 14 xaydxio

13. APIOMOZX ITAPTIAAX

TToaptida

‘ 14. TENIKH KATATAEZEH I'TA TH ATAGEXH

‘ 15. OAHI'IEX XPHXHX

‘ 16. ITAHPO®OPIEX XE BRAILLE

Cerdelga 84 mg

17. MONAAIKOX ANAINQPIZTIKOX KQAIKOX — AISATIAZTATOZ TPAMMQTOX
KQAIKAY (2D)

A160106T0TOC YPUUU®TOS KdOKAS (2D) Tov gépel Tov TEPIANPOEVTO LOVASTKO aVOyVOPIOTIKO KMOTKO.

18. MONAAIKOX ANAT'NQPIXTIKOX KQAIKOX — AEAOMENA ANAI'NQXIMA AIIO
TON ANOPQIIO

PC
SN
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ENAEIZEIX ITIOY ITPEIIEI NA ANAT'PA®ONTAI XTHN EZQTEPIKH XYXKEYAXIA

ENAIAMEXH XYXKEYAXIA I'TA MEMONQMENH KYYEAH IIEPIBAHMA

1. ONOMAZIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

Cerdelga 84 mg oxAnpad Koydxio
gMylovoTatn

2. XYNOEXH XE APAXTIKH(EX) OYXIA(EX)

Ka0e kaydkio mepiéyet 84 mg ehryAovotdrng (og tpuykd o&y).

3. KATAAOTI'OX EKAOXQN

[epiéyer Aaxtoln. BA. @OALO 0dNy1OV ¥pNONG Y10 TEPIGGOTEPES TANPOPOPIEC.

4. OAPMAKOTEXNIKH MOP®H KAI INTIEPIEXOMENO

14 criinpd kayaxkio

‘ 5. TPOIIOX KAI OAOX XOPHI'HXHX

AwBdote 10 PUALO 0INYIDV YPHONG TPV 0T TN YOPNYNON.
Amo6 Tov 6TOHNTOG XPTIoN

[Miéote oto 1 ko tpaPrére TavTdYpPOVO OO TO 2 @

6. EIAIKH ITPOEIAOIIOIHEH XYM ®QNA ME THN OIIOIA TO ®PAPMAKEYTIKO
ITPOION ITPEITEI NA ®YAAXXETAI XE OEXH THN OITIOIA AEN BAEIMTOYN KAI
AEN ITPOXETTIZOYN TA ITAIAIA

Noa puidooetar o€ Béom, Vv onoia dev PAETOLY Kot dev Tpooeyyilovv Ta TOdId.

‘ 7. AAAEX EIAIKEX ITPOEIAOIIOIHXH(EIX), EAN EINAI AITAPAITHTEX ‘

| 8. HMEPOMHNIA AHEHY |

AHZEH

9. EIAIKEX XYNOHKEX OYAAZEHX
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10. IAIAITEPEX IPO®YAAEEIX I'TA THN AIIOPPIYH TQN MH
XPHEZIMOIIOIHOENTOQN ®APMAKEYTIKOQN IPOIONTQN 'H TON YIIOAEIMMATOQN
IIOY ITPOEPXONTAI AITIO AYTA, E©OOXON AITAITEITAI

11. ONOMA KAI AIEYOYNXH KATOXOY THX AAETAY KYKAO®OPIAX

Sanofi B.V.
Paasheuvelweg 25
1105 BP Amsterdam
OMowvoio

12. APIOMOXAAEIAY KYKAO®OPIAX

EU/1/14/974/001 56 xoydxio
EU/1/14/974/002 196 xonydicio
EU/1/14/974/003 14 xoydxio

13. APIOMOZX ITAPTIAAX

TToaptida

‘ 14. TENIKH KATATAEZEH I'TA TH ATAGEXH

‘ 15. OAHI'IEX XPHXHX

‘ 16. ITAHPO®OPIEX XE BRAILLE

Cerdelga 84 mg

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

18. MONAAIKOX ANAT'NQPIXTIKOX KQAIKOX — AEAOMENA ANAI'NQXIMA AIIO
TON ANOPQIIO
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EAAXIXTEX ENAEIZEIX IIOY PEIIEI NA ANAT'PA®ONTAI XTIX XYXKEYAXIEX
KYYEAHZX (BLISTER) 'H XTIX TAINIEX (STRIPS)

KYYEAH

1 ONOMAZIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

Cerdelga 21 mg okAnpa Koydxio
eMylovoTatn

2 ONOMA KATOXOY THX AAEIAY. KYKAO®OPIAX

Sanofi B.V.

3 HMEPOMHNIA AHEHX

AHZEH

4 APIOMOZX ITAPTIAAX

TToaptida

5 AAAA XTOIXEIA
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EAAXIXETEX ENAEIZEIX IIOY IIPEIIEI NA ANAT'PA®ONTAI XTIX XYXKEYAXIEX
TYNNOY KYYEAHX 'H XTIX TAINIEX

KYYEAH / KAPTEAA

1. ONOMAZIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

Cerdelga 84 mg oxAnpad Koydxio
gMylovoTatn

2. ONOMA KATOXOY THX AAEIAY KYKAO®OPIAX

Sanofi B.V.

3. HMEPOMHNIA AH=ZHX

AHEH

4. APIOMOZX ITAPTIAAX

TToaptida

S. AAAA XTOIXEIA
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B. DYAAO OAHI'TQN XPHXHX
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@vAiro oonYLOV ypions: IIinpoopics Yo Tov a.60evi)

Cerdelga 21 mg oxkinpd koydxio
Cerdelga 84 mg oxinpd koydxio
eMyAOVOTATN

V¥ 1o QApHOKO aVTO TELEL LTTO CLUTAN PO LOTIKY TopaKoloVON oM. AVTo Ba emITPEWYEL TOV TP YOPO
TPOGIOPIoUO VEOV TANPOPOPLOV acPaAeloc. Mmopeite va fondnoete péow g avapopdg mboavov
OVETOOLUNTOV EVEPYELDV TTOV EVOEXOUEVMG TTapovatalete. BA. 1€éhoc g Tapaypdeov 4 yio Tov TpOTO
OvVOQOPEG AVETIBOUNTOV EVEPYELDV.

AP aOTE TPOGEKTIKE OLOKAN PO TO PUAAO 00N YLOV YP1ONGS TPLV UPYIGETE VU TAIPVETE GVTO TO

PapPROKO, O1OTL TEPLAAUPAVEL CNUAVTIKES TANPOPOPIES Y10 UG,

- Dura&te avTo To EOALO 0dNYIBV Yprone. Towg ypelaotel va to dofdacete Eavda.

- Edv éxete mepartépo amopieg, p@TNOTE TOV Y1OTPO 1 TOV PUPUOKOTOLO GOC.

- H ocvvtayn yio avtd 1o appoko xopnynnke amokAeloTiKd Yio 60G. Agv TPEMEL VO ODCETE TO
@apuroko og GArovg. Mmopel va Toug TpoKaAéael PAAPT, akoOpa Kot OTav To, oMUElR TNG
acBéveldc Toug ivor 010, e Tor kA oag.

- Edv mapotnpnoete kamoto avemBOunTn evépyela, EVIUEPOOTE TOV YIOTPO 1) TOV POPUUKOTOLO
cag. Avtd 1oyvel kat yo Kabe mhoavn avemBOunT eVEPYELD TOV JEV OVAPEPETOL GTO TAPOV
@OALO 00NY1DV ¥prione. BAéme mapdypago 4.

T epLéyeL 1o Tapov GUAAO 00N YLOV:

T1 etvon To Cerdelga ko o givan 1 yprion tov

T mpénet va yvopilete npwv mapete 1o Cerdelga

[log va napete to Cerdelga

[MBavéc avemBounteg evépyeleg

[ag va purdcoete to Cerdelga

[Tepieydueva. TG cLoKEVAGING Kol AOUTEC TANPOPOPIES

AN

1. Tiveivan To Cerdelga kot wora givon 1 yp1jon Tov

To Cerdelga mepiéyet T dpaotikn ovcio EAYAOVGTATY Kol YP1CULOTOLEITAL Y10, T HOKPOYPOVIA
BepamenTikn aywyn evnAikov Kot Todidv MAkiog ave Tov 6 eTdv Kot Gvo pe copatikd Bapog
TovAdyiotov 15 kg pue  voso Gaucher tomov 1.

Orav ypnotponoteitor og moudid, o Cerdelga mpoopiletan yio ta modid ekeivo Twv omoimv 1 vOGog
glvar vmo Eheyyo pe ypnon Bepoameiog evlopkng vrokatdotoaong. O yatpdg Oo aropocioet edv to
Cerdelga gival katdAANAO Y10 €56GG 1) TO TOUdT GOG TPV APYICETE VO, TO TAIPVETE, YPNCULOTOLDOVTOS LI,
OTTAY] EpYOGTNPLOKT EEETOOT).

H véooc Gaucher tomov 1 givon pio omdvio, kKAnpovopkn tdbnon otny omoia Lo oveio wov Aéyetan
YAVKOGUAKEPOUIOIO dEV OLOCTATAL OTOTEAECUATIKA OO TOV OPYOVIGUO 0aG. AVTO £YEL MG ATOTEAEG LN
TO YAVKOGULAKEPOUIOIO VO GUGCMPEVETAL GTOV GTANVA, TO GLKMTL KOl TO, KOKKOAG cog. H
oVeoMPEVOT eUnodilet Ta Opyava ot vo Asttovpyodv cwotd. To Cerdelga mepiéyel ™) dpacTiKy
0VGia EMYAOVGTATT), 1] OTTOL0L LELDVEL TV TOPAYDYT YAVKOGUAKEPALUIIOL KOl GUVETMDC UTOTPETEL TN
GLGGMPELGT TOV. AVTO e T oelpd Tov Ponbd Ta emnpealodpeva OPYOVA oag Vo AELTTOVPYODV
KaAOTEPO.

Ot avBpmmot S1apEPOVY BTNV TAYVTNTO LE TNV 0010 0 OPYOVICUOS TOVG SLAGTA TO PAPUAKO OVTO.
AVT0 €yEl MG ATOTEAEGLOL 1) TOGOTNTO TOL GLUYKEKPLUEVOD PAPUAKOV GTO QL0 VO, LTOPEL VO, SLOLPEPEL
uetaéd 1ov acbevav, to omoio Ba propovoe vo exnpedost To Tmg Evag actevic Oa aviamokpvoTay.
To Cerdelga mpoopiletar yio ypnon o€ acbevelg TV 0moimv 0 0pyavVIGHOG SIUGTH TO PAPUAKO 0VTO
G€ PLGIOAOYIKT TAXVTNTA (YVOOTOl ™G ATOUA LE EVOLAUEST] LETAPOAIKT] TKOVOTNTO, KO EKTEVT
UETAPOATKN TKOVOTNTO) 1 UE 0pyN] TOOTNTO. (YVOGTOL (0C ATOUO LE TTEPLOPICUEVT LETAPBOAIKT
wavoTNTa).
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H vécog Gaucher tomov 1 ivan pua €@’ 6pov {ong mdbnon Kot Tpénel va GUVEXIGETE VA TAIPVETE OVTO
TO PAPUOKO OTIMG GOG TO GLVTAYOYPOPEL O YIUTPOG GOG Yo VO ETPEANOEiTE TO PEYIGTO Ol QVTO.

2. Tvpémer va yvopilete pry vo wapete to Cerdelga

Mnyv napete To Cerdelga

- o€ MEPIMTO®ON GALEPYIOG OTNV EAIYAOVOTATN 1) GE OTOLOONTOTE AAAO OTTO TO, GLOTOTIKG, AVTOV
TOV PAPUAKOL (avapEpPOVTaL 6TV Tapdypapo 6).

- €4V €xete EVOLAUEDT 1 EKTEVT] LETAPOAIKN TKOVOTITO KO YPTGLLOTOIEITE PAPUOKO YVOOTH (OC
oyvpoi N puétprol avactoreic tov CYP2D6 (mopadetypata sivor 1 Kividiv) Kot 1) TEpUIVOQivn)
G€ GLVILOGUO HE 1oYVPOLS 1| HETPLOVG avacToAelg Tov CYP3A (mapadeiypota givol 1
gpvBpopvkivn kat N 1tpaxovaloAn). O GuVOLACUOS AVTOV TOV PAPUAK®V B CAANAETIOPACEL
LE TNV TKOVOTNTA TOL 0pYOVIGHOL 6o Vo, dlaomd to Cerdelga kot avtd pmopel vo mpokaAiécst
ovénuéva enimeda TG OPACTIKNG 0VGiag 0To aipd 6og (BA. TapAypPaPo «AAAN QAPLLOKO KoL
Cerdelga» yio évav S10pUEVO KATOAOYO QOPUAK®OV).

- Edv éyete mepropiopévn LeTaBOAKN LKOVOTNTA KOl YPNCLLOTOLEITE PAPULOKO YVOOTA MG 1GYLPOL
avootoleig Tov CYP3A (ywo mapdderypa itpaxovaldin). @dppoko avtod Tov tHmov o
EUTOOICOVVY TNV IKAVOTNTA TOV 0PYOVICHOV GOG Vo dtacmd to Cerdelga kot avtd pmopel va Exet
G ATOTEAEG O VYNAOTEPQ ETITED TNG dPACTIKNG 0VGinG 6TO aipa cog (PA. mapdypaeo « Ao
oapuaka kol Cerdelga» yio évav eKTETAUUEVO KATAAOYO QUPUAK®Y).

- Edv éyete extevn petafolikn ikavotnta Kot cofapn Helmon TG NRATIKNG AETOVPYiag.

- Edv éyete extevi] pHeTofOAKT tkavOTNTA Kot L 1) LETPLA. LEIDOT) TG NTTOTIKNAG AELITOVPYIOG
evoom happdvete Evav 1oyvpd N uétplo avactoréa tov CYP2D6.

IIpocidomou]oeis Ko TPOPVAGEELS
AmevBuvheite otov Y10TpO M TOV POPHOKOTOLO Gog Tpotov Ttapete o Cerdelga edv:

. avTipeTonileote BepamevTIKA £l TOL TAPOVTOG N TPOKELTAL VO AVTILETOTIOTEITE OepamevTiKd
UE KATO10 amd T PAPUOKE, TTOV AVOPEPOVTOL GTNV TTaPdypapo «AAda papuoxo kot Cerdelgay.

o glyate kKapdloKn TPoGPoAN 1| KOPOLOKT OVETAPKELX.

o £xete apyo kapdlakd puouo.

o £YETE OKOVOVIGTO 1| U1 PVOLOAOYIKO KOPOL0KO TUAUSD, CUUTEPIAAUBAVOUEVIG LG KAPILOKNG
méOnong mov Aéyetar cuvopopo pakpov QT.

o €xete AL KapdLoKe TpoPfAnpaTa.

o Aappavete avToppLOuIKd EapUaKo (xPNCOTOLEITOL Yia T1) OEPATEVTIKY AVTILETMTIGT) TOV
AKOVOVIGTOV KOPOLOKOV TAALOV) OTTMG KIVIHivY, Aptodapovn 1] GOTATOAN.

o edv €xete eKTeVN LETAPOAKN KAVOTNTA Kot LETPLOL LEIMOT TNG NTATIKNG AELTOLPYiaG.

. edv €xete evOApEDN 1) TEPLOPICUEVT LETAPOALKN LKOVOTNTA KoL omotovonmote Pabud peimong
TNG NAATIKNG AELTovpYiog.

. €YETE EVOLAUEDT 1 TEPLOPIGUEVT] LETAPOAIKT IKOVOTITA KOl LEIWUEVT] VEQPIKT AELTOVPYia.

. glote acbevig pe veppikn voco tedikod otadiov (ESRD).

Howod kon £pnpor

To Cerdelga dev mpoopiletat yia yprion oe Toudid NAKING KAT® TV 6 ETOV 1 LE COUATIKO BApog
pikpotepo amod 15 kg.

Al @appoxa kon Cerdelga

Evnuepdote tov yotpd 1| T0V GOpUAKOTOL0 GaG €6V YPNOLOTOLEITE, £YETE TPOGPOTO YPTCLLOTOGEL
N Umopel va Yp1CLOTOGETE AALD PAPLLOKAL.
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Dappoxa Tov dev TPEmeL va, AapPavovtor 6€ 6uvOvaopnlé peTasd Tovg Kot pe To Cerdelga

To Cerdelga dev mpémel va ¥pNOLOTOLELTOL LE OPIGUEVOVG TOTOVE PAPUAK®V. AVTAE TO QAP LKA,
UTOPOHV VO, AAANAETIOPAGOVV LE TNV IKAVOTNTO TOV OPYOVICLOV Gag Vo dtaond to Cerdelga kot avtd
umopel va £xel og amotéhespa avénuéva enineda tov Cerdelga 610 aipo cag. Avtd To appoKa eivot
YVOOTE ™G 1oYvpoi 1 pé€Tprot avactoAeic Tov CYP2D6 kat ioyvpoi 1 pérprot avactoreig tov CYP3A.
Ymhpyovv TOAAGL QAPLLOKO GE OVTEC TIG KATYOPIES KOl AVAAOYN TO TAOC O OPYAVICUOG GaG Sl0GTE TO
Cerdelga o1 emdpdoeig evoéyeton va Stapépovv and dropo oe dropo. [apaxoieice va pidnocete pe to
YTPO GO GYETIKA e 0T ToL PApuaKe TpoTov apyicete va waipvete to Cerdelga. O yatpdc cog O
Kkafopioel Ol QAPLLOKN UTOPEITE VA, YPTOLLOTOLEITE PAGEL TOV TOGO YPNYOPO. O OPYAVIGUOS GOG
dloomd TV EAyAovoTaT.

Dappoxa Tov evoéyeTal va avénoovy o eninedo Tov Cerdelga 610 aipa 6TmG:
o mapo&etivn, phovo&etivn, eAovPolapivn, dovioetivn, Bovmpomiovn, pokhoPeuion —
AVTIKOTAO T TIKG (YP1OIULOTOI0VVTOL Yidl TN OEPATEVTIKY AVTIUETOMION TNG KATAOAYNG)

o dpovedapovn, Kvidivn, Pepamapiin — avTioppuOpkd @appoxa (YpNGLOTOI0VVTAL Y10, T
OepOmEVTIKT OVTILETOMIOT TOV AKAVOVIGTOV KAPILKOD TAALOD)

o ompopro&acivn, kKhapiBpopvkivn, epuBpopvkivn, TEMBpopvkiviy — avrifrotTikd
(xpnoomolobvtor yia T OEpameEVTIKY AVTIUETOTIOT AOIUDEEDV)

o TEPUTIVOQPIVY, 1TpakovaloAn, provkovaloin, TocakovaloAn, Popucovaloin —
OVTIHVKN TLOGIKE, (YPTGLULOTOLO0VTOL Y10 T1 OEPUTEVTIKT OVTILETMMICT LUK TIOGIKOV
HOADVGE®V)

. UIPOUTEYKPOVN — YPTCULOTOLEITOL Y10, T1) OEPATEVTIKY] OVTIUETOTION TNG VIEPIPACTIPLOG
0VPOSOYOV KOLGTNG

. KIVOKOAGET — aoPesToppunTiké (ypnoiponoleitol 6g opiopévous acbeveig mov vroPdilovron

o€ apokabopon Kot o 060EVELG e E101KOVE KOPKIVOLC)
. atalavaBipn, dapovvafipn, pocaunpevafipn, wowvafipn, Aomwvapipn, prrovafipn, caxwvofipn,
Timpavafipn — avripeTpoika (ypnotpomotodviot yio T Oepamevtikn aviipetdmion tov HIV)

. KOUTIGIGTATY — YPNOUOTOLEITOL Yo TN BEATIOOT TV UTOTELECUATOV TV OVTIPETPOTKMDV
(xpnotpomorodvton yia tn Oepamevtiky avtipetdmion tov HIV)
. OTPEMITAVTY — AVTIEPNETIKO (Ypnoiomoteiton yio T Lel®oT TOV EUETOV)

Sl talépn — avTdTePTAGIKO (YpNCILOTOLEiTAL Y10t AVENGT TNG POTIG TOL ALLLOTOG Kol HElwoN
TOV KOPOL0KOD PLOLOD)

. Kovipamtdvn — S10vPNTIKO (YPNCLOTOLEITAL Y10t AOENGT] TOV YUUNADY ETTES®Y VOTPIOV GTO
oripor)

. BooempePipn, terampefipn — avTiiko (ypnoiomoteito yio Tr OEpamenTiKn OVIILETOTION TNG
Hratitidog C)

. HOTIVIUTN — OVTUIKOPKIVIKG (YpNOULOTOLEITOL Y100 TN BEPATEVTIKY] VTILETMMIOT TOV KOPKIVOL)

. aprodurivn, pavoralivn - ¥p1GLLOTOIOVVTOL Y10 TN BEPATEVTIKY] AVTILETMOMION TNG GTNOAYYNS

. G1A0GTALOAN - XPNCUYLOTOIEITOL Y10, TN BEPATEVTIKT| AVTILETMOMTIGT] TOL TOVOL GTO TOSLN GOG TOV
potalel pe KpAumo OTaV TEPTOTATE, O OTOI0C TPOKOAEITAL GO TNV OVETOPKT OUATMCT] TOV
OOV GOG

. oovialion - ypnoyomoteitar yio Tr OEpameEVTIKY AVIILETOTION TG PUUOATIOONG

o OUETIOIV, paviTidivi) — avTiova (YPpNCILOTOI0VVTAL Yo T OEpamTEVTIKY AVIILETMTION TG
dvomeyiag)

o goldenseal — (ewiong Yvwot6 wg Hydrastis canadensis) €vo. 6KEOOGUA, QUTIKNG TPOELEVGNG TOV

umopel va amoktn0el yopig cuvtayn, ypnoiponoleital mg Bondntikd e néymg.

DappoKa Tov EVOEYETAL VO HELOOOVY TO eminedo Tov Cerdelga 6to aipa:

. PLPAUTIKIVT], PLEAUTOVTIVI] — aVTIPLOTIKG (YP1|CLLOTOI0VVTOL Y10l T OEPAUTEVTIKN AVTIUETOTION
AodEEDV)

. kapPapalenivn, eavoBoapBrtain, EovLTOVY —OVTIETAMTTIKG (}P1CLULOTOIOVVTOL Y10l T1
OepamEVTIKT AVTIUETOMION TNG EMANYING KOl TOV KPIGEWDV)

o Baicapdyopto — (Yvmotd kot og Yaepikov o Aidtpytov) €va UTIKO TUPOCKELUGLO TOV

AopBaveTar yopic 1TPIKY GLVTOYN Kl XPTCLLOTOLEITAL Y10 TN OEPUTEVTIKN AVTILETOTION TNG
KaTa0lwyng kot GAAov Tabncewv
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To Cerdelga evoéyeton va avENGEL TO ETIMTEDO TOV TOPUKATO TOTOV QUPUIKOV GTO Oipa:

o SOUTYKATPAVT] — AVTITNKTIKG (YPp1OLOTOEITON Y10t TNV 0paimoT) TOV OiLoTog)

. QOVVTOTVN —OVTIETIANTITIKO (YPNCILOTOLELTAL Y10, T OEPAUTEVTIKN AVTIUETOTIOT TNG EMANYING
K0l TOV KPIoE®MV)

. VOPTPUTTUALIVY, QULTPITTOAIVT], TPV, OECUTPUUIVI] — AVTIKATAOMTTIKG,
(xpnopomotovvTaL Yia Tr OEpamEVTIKY AVTIUETOMTION TG KATAOAYNG)

. oawvobelalives — avTIYOY®OGIKA (XPNOUOTOLOVVTOL Y10 T1 OEPATEVTIKY AVTIUETOTION TNG
olloppEVELNG KOl TNG YOYXMONG)

. Sryo&ivn —ypnoiponoleital yio T BEPOTELTIKN AVTIHETMTION TNG KUPILUKIG AVETAPKELNG KL
TNG KOATIKNG POPRAPVYIS

. KOAYIKIVI] — XPNOLUOTOIEITOL Y1 TN DEPUTEVTIKT UVTIUETMOTIOT TNG OVPIKNGS 0.pOpiTIdNg
UETOTPOAOAT — YPNOUOTOLEITAL Y10, TI] HEIMGT TNG UPTPLEKNG TIEGTS KU/ TOV KUPILIKOD
pooOpov

. de&tpopeboppavn — avTinyko
OTONOEETIVI] — XPNOUOTOLEITOL VIO TNV AVTIUETOTIOT] TNG OLUTUPUYNG EAUTTOUATIKIG
npocoys / vrepkivnTikotTnTas (AEILY)

. npofactativi — xpNOLOTOIEITOL Yio T pEl®ON TG LOANOTEPOANS Ko TNV TPOANYN
KOPOLuKNg vO60v

To Cerdelga pe Tpo@éc kan motd
ATOQEVYETE TNV KATAVAAMGT YKPEITPPOVT 1] TOV LU0V TOV, KaOmG evoEyeTal v avENCEL TO EMIMESO
tov Cerdelga 670 aipo cag.

Konon, Onkoopoc ko yovipdtnta

Edv eioBe éyxvog, vopilete 6T1 pmopel va eicBe £ykvog 1 oyedldleTe Vo AmOKTINOETE TOLdL, EVIUEPDGTE
ToV Y1Tpd 600G, 0 onoiog Ba cvl{ntnoet pali cag edv pmopeite va AaPete avtd TO0 PAPHOIKO KOTA TN
SLIPKELD TG EYKVUOGVVIG GOG.

H 6poaotikni ovsio og avtd 10 QapuaKo £xet OeiEetl 6Tl TEPVE G€ TOGOTNTES 1YVOVE GTO UNTPIKO YOO
ota {da. Agv cuviotdtor Onlacpog ot SidpKeln TG OEPATEVTIKNG AY®OYNG LE AVTO TO PAPUAKO.
Evnuepaote to ylotpd oag av OnAdlete.

Agv vTapyovV YVOOTEG EMOPAGELS Y10 TN YOVILOTITO OTIC PUGIOAOYIKES OOCELS.

Oonynon ko EPoROS PNy avnpdTmv
To Cerdelga pmopei vo emnpedoet TV KAvOTNTO 00MYNO1NG KOl XEPIGHOD unyovnudtov o€ acbeveig
mov gppavifouv (AN petd  xopnynomn tov.

ToCerdelga tep téxet Aaktoln
Av 0 Y10TpOG 0aG, oag EVNUEPWTE OTL £xeTe dSucOveLia 6 OPIGUEVO CAKY PO, ETIKOIVMOVIOTE LLE TO
Y1Tpd CO¢ TPV TAPETE OLTO TO PAPLLOKO.

3. IIog va wapete To Cerdelga

[Tavtote va maipvete To PAPLOKO CLTO CVGTNPE GCOUPOVO LE TIG 0ONYIEG TOV YLOTPOD 1] TOV
Qopupoakomolod coc. Eav éxete appifolicc, potnoTte TOV Y1ATPO 1 TOV QOPUOKOTOLO GOGC.

To Cerdelga diatifetor og 2 S10popeTiKég TEPIEKTIKOTNTES. T GKANPA KoKl Tov TEPLEYOLV 84 mg
EMYAOVGTATNG elvor PmAe-Tpdotva Kot AEVKE Kal To. GKANPA Koy daKio Tov weptéyovy 21 mg
gMyAovotdrng etvon TAnpog Agvkd. Otav yopnyeite ovtd 10 QAPLOKO 6T0 ol cag, Peforwbeite o1
Taipvel T oot d60).

To Cerdelga mpoopiletar yio. Ay amd T0 GTOUE, GE TOISLH TTOV UTOPOVV VO, KOTOTLOVY TO KOWYAKLO
a0kro.
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Ta oxdinpd kaydkio Cerdelga 0o npémet va Aappdvovor oAdxkAnpo pali pe vepod v idio dpa kébe
nuépa. Mmopel va Angbet pe 1 yopic tpo@r|. Ot acbeveic mov Aappdvovy d6om 000 PoPES THY NUEPA
0o Tpémel va Taipvouy pio d66M T TPl Kot pia 30T To Ppddv.

Mnv avoliyete, Opvupatilete, SiaAvete | LOCATE TO OKANPO Kawdklo mpty To Kotamieite. Edv dev
umopeite va kaTomieite OAOKANPO TO KAWEKIO, EVILEPDGTE TOV YIOTPO GG,

H avépei&n tov mepeyopévon tov koyakiov (KOVig EMyAOLGTATNG) LE TPOPILN 1) POPTILLOT OEV EYEL
ueAetnet.

ZOVIGTONEVY] 0001 Y0 EVIJAKES

Edv giote dropo pe evordueon petafoir) kovotnta M Le eKTeVN PETABOAKN tKavOTNTO!
Kotanivere éva kaydkio Tov 84 mg oAOKANPO He vEPO 600 popég Ty nuépa. Mrmopel va Aappdvetan
pe N yopic tpoen|. Ildpte éva kaydxio To Tpwi Kot €vo To Bpadv.

Edv eiote dropo pe meplopiopévn petafoir ueovoTnto.:
Koatanivete éva kaydkio tov 84 mg oAdxAnpo e vepo pia popd v nuépa. Mmopet vo Aappdvetot
pe M yopic tpoen. Iapte éva kaydkio v idto dpa Kabe nuépa.

2OVIGTONEVT 0061 Y10 TALoLd

H mocotta antod 10U oppdkov mov Taipvel To modi oag e&optdtal and 1o fAPOog TOL Kl ond ToV
TPOTO e Tov omoio peTaforilel to pappako. O yotpodg Ba 1o kabopioel Tpv and v Evapén g
Oepameiog.

Eav to moudi oag

FwpaTiké Bapog Edv to mouwdi oag €xeL evoLapeon HETOBOALKY) | €XEL MEPLOPLOUEVN

LKOVOTNTA N} EKTEVH HETABOALKI) LKOWVOTNTO petaBoAkn
KavotnTa
‘Eva kapakLo tTwv
. . , 84 mg (urAe-
, Eva kaakio Twv 84 mg (UmAe-pAcivo Kal , ,
50 kg kat avw AEUKS) 500 dopic TNV Nuépa TPAGCLVO Kal AEUKO)
uia popad tnv
nueEpa
‘Eva kaakilo twv 84 mg (UmAe-mpAocLvo Kot Ao kapakia Twv
25 kg £wg katw and 50 kg Aeuko) 8Uo dopEg TNV nUépa 21 mg (Aeuka) pia

dopa TNV nuépa
‘Eva kaPakio Twv
21 mg (Aeukd) pia

dopa TNV nuépa

Avo kapakia Twv 21 mg (Aeuka) dUo dopég

15 kg €wc katw amnod 25 kg mv nuépa

Yvveyiote ) Afyn tov Cerdelga kabnuepiva yio 660 dStdotnua 6og £XEL TEL 0 YIOTPOC GOC.

o va eEayete To oKANPO Kayaxio Tov 21 mg
2mAoTE T0 GOALO CAOLUIVIOV TTOV KOADTTEL TO KOWAKLO YPTCLUOTOIMVTAG TOV OVTIYEPA 1) TOV OEIKTN
Kol GTPOETE TO KAYEKLIO TPOG TO EEW.

Hog va tpapniéete v koyéln/kaptéha and to mepifinpa yia To GKANPO KoyakKio

TV 84 mg
[TiéCovtog pe tov avtiyepa Kot 1o daxTuAd cog pali to éva dkpo Tov mepiAnuotoc (1) @%
TpoPnéte TPOsEKTIKA TV KOWEAN/KOPTEL Yol va ovoi&et To mepifAnpa (2).

Eav wapete peyordtepn 66o1m Cerdelga amd Tnv KovoviKi

Edv mépete mepiocodTepa KOWAKLO b 0VTA OV Gag €ine 0 Y1oTpOG G0C, CLUPOVAEVTEITE TOV AUECMC,
Evdéyetar va vimoete (dAn cuvodevdpevn amd EAdenym tcoppomiog, apyd Kapdiakd puouod, vovrtia,
£ueto Ko adrabesia.
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Eav Eeyaoete vo mapete To Cerdelga
ITapte 10 emMOUEVO KAyEKLo TN cuvNBiouévn dpa. MnV TapeTe SIMAT SO Y10 VO AVATANPMOGETE TN
doom mov Egydoarte.

Edav otapoatiocsere va naipvete to Cerdelga
Mn otapatioete vo, moipvete Cerdelga yopic va WANGETE TPAOTO LUE TO YIATPO GOGC.

Edv éxete meplocOTEPEG EPOTNOELS GYETIKA LLE TN YPNOT AVTOV TOV QUPUAKOV, POTHGTE TOV Y10TPO 1)
TOV QUPLOKOTOLO GOG.

4. IIBavég avemBOUNTES EVEPYELES

Onwg 6ha Ta eAppaKa, £TGL KO AVTO TO GAPUAKO UTOPEL VO TPOKAAEGEL AveETIBOUNTES EVEPYELEG, OV
Kot 6gv Tapovctdlovtal 6€ OAOLG TOVG AvOPMOTOVC.

Xoyvég (evoéyetan va emnpedoovy éng 1 ota 10 dropa):
ITovoképaiog

Zén

Allayn o1t yevon (Svoysvoia)

AloOnpo ToApov

Epebiopog tov Aapov

Briyog

AtloOnpo koyipatog Tov otopdyov (dvomeyio)
Yropoykds Tévog (ave KotMakdg TOvog)
Augppoia

AioOnpo adiabeciog (vavtio)

Avorototnta

Kot\akog movog

[oAwdpounon 0&Eog (YaoTPoOolGoPayky ToAvdpouncom)
Dovokopa (didtacn g Kotkiog)

DOleypovi| Tov oTopdy 0L (YaoTpitidn)
Avckoria otnv Katdmoon (dvseayia)

"Epetog

Enpooctopia

Aépia (povoKmu)

Enpodeppio

Kvidmon

[Tévog tov apbBpmoewv (apbpaiyia)

[Tovog ota purpdtco, ota TOd 1| GTNY TAGTN
Kovpaon (kémwon)

Ava@opd avemOounTOV evepyELOV

Edv mapotnpioete Kamota ovemiBounTn eVEPYELD, EVILEPDGTE TOV Y1ATPO 1) TOV PUPLOKOTOLO GOG.
Av16 1oy0et Kat yio ke oy avemiBounTn evéPyELD TOV EV AVAPEPETAL GTO POV PVAAO 0N YDV
ypnons. Mmopeite emiong va avapépete avemBounteg evépyeleg anevbeiag, Léow Tov Bvikod
GLGTNILOTOG OVOPOPAS TTOL avaypapeTol oto [apdptnua V. Mécwm g avapopds averidountov
EVEPYEIDMV UmOpeiTe Vo, fonBNcETE TN GLALOYN TEPLOTOTEPMV TANPOPOPLDV CYETIKE LLE TV ACPAAELL
TOV TTOPOVTOS POAPUAKOL.

5. IMog va pvridooete 10 Cerdelga

To @dppoako avtd TPETEL VO, PUAACGETOL GE PEPT TTOL OeV TO PAETOVLY Kot dev TO POEvOoLY T TALdLdL.
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No pn ¥pMOLUOTOLEITE AVTO TO PAPLOKO LETE TNV NepoLMVia AENG TOL AVOPEPETOL OTO XEPTIVO
KoVTi, 670 TEPIPAN A Kot 6TV KLYEAT/ KapTéda petd ™ « AHEH». H nuepounvia AMéng eivar n
TEAEVTAIO NUEPO TOV UIVOL TTOL OVOPEPETOL EKEL.

Agv vtapyovv €1d1kEG 0dMYieg dlaTpMnoNg Yol T0 TPOIOV oTo.

Mnv metdite EAPUAKN GTO VEPD TNG OMOYETELONC 1| 0T GKOLTIdW. PWTAGTE TOV POPLOKOTOLO GOG Yo
TO TTAOG VO, TETAEETE T PAPLLOKA TOV OEV YpNOLOTOLEiTE T Avtd T pétpa Ba fonbncovy oty
TpooTacio Tov TepPEALovTog.

6. Mepreybpeva TG GVOKEVOGING KO AOWTEG TANPOPOPIEg

Tvepréyer To Cerdelga
H dpaoctikn ovoia gival 1 eAtylovotdtn (g Tpuykn).

Cerdelga 21 mg okANpG KoOWaKLo,

Kda0e orxchnpd kaydkio mepiéyel 21 mg eAtyAovotdng.
Ta GAAa cvotaTikd givat:
e Y70 KOWAKLO: KuTTapiv, piKkpokpuotadiikn (E460), Aaktoln povovdpun (PA.
mapdypoo 2 otnv evotnta «To Cerdelga mepiéyel Aaxtolny), vepoueidoln 15 mPa.S,
2910 ko d1exevikd eotépa TNG YALKEPIVIG.
e Y10 mepifinua Tov kKoyokiov: {edativn (E441), apyiiio kdho moprtiko (ESS5), titaviov
dwo&eido (E171).
e Y70 TUTOYPOUPIKO PEAGVL: KOUUEN AdKKAS, pEAOY 0Egid1o Tov adnpov (E172),
npomvievoyAvkodn (E1520) ko didAvpa appmviag, coprvkvopévo (E527).

Cerdelga 84 mg ckANpG KowaKLo,

Kda0e orxchnpd kaydkio tepiéyel 84 mg eAlyAovotdtng.
Ta GAha cvotoTikd givat:

e Y10 KoWAKlo: Kuttapiv, pikpokpuotadiikn (E460), Aaktoln povovdpukn (PA.
mapdypoo 2 otnv evotnta «To Cerdelga mepiéyel Aaxtoln»), vepouedoln kot
dPexevikd eotépa g YALKEPIVIG.

e Y10 mepifinua Tov kKoyokiov: {edativn (E441), apyiiio kdho moprtiko (ESSS), titaviov
dro&eidio (E171), xitpvo o&eidio tov oionpov (E172) ko wvdkokapuivio (E132).

e X710 TUTOYPOUPIKO PEAGVL: KOUMEN AdKKAG , péAAV 0&EEido Tov odnpov (E172),
npomvievoyAvkodn (E1520) ko didAvpa appmviag, coprvkvopévo (E527).

Epedvion tov Cerdelga kot mepieyopeva TG 6VGKELAGILOG

Cerdelga 21 mg okAnpo Ko GKLO

Ta oxdnpd koaydkio Cerdelga tov 21 mg £xovv £va adlopaveg TEPAE AEVKO MO KO AO10PAVES
AevKO ePAE oo e TVTOUEVO TO «GZ04» pe podpo peldvi 6To KoWAK1O.

MéyeBoc cuokevaoiog 56 oxkAnpov kayakiov og 4 koyéleg pe 14 koydkio 1 kabepia.

Cerdelga 84 mg ckAnpo Ko GKLo

Ta oxdnpd koydkio Cerdelga tov 84 mg £xovv £va adlopaviG UTAE TPACIVO TEPAE TAOLOL KOL EVOL
0OLPAVEG AEVKO TTEPAE GMA [LE EKTVTIOWEVO TO «GZ02» Le Lodpo PEAGVL TAV® GTO GO TOL
Koyakiov.
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MeyéOn cvokevaciog tov 14 okhnpodv koyakiov og 1 Kaptéda Le KOWEAN, 56 GKANP®OV KOWYOKIOV G
4 kaptéieg pe koyédeg te 14 kaydxio n kobepio 1 196 oxinpdv kayaxiov e 14 kaptéleg e
KoyéAEG pe 14 kaydkio Ekaotn.

Mmopei va, Py KuKAoQopoHV OAEC 01 GLCKEVUGIEC.

Kéroyog Adsrog Kvkhogopiag
Sanofi B.V.

Paasheuvelweg 25

1105 BP Amsterdam

OAavoio

IMopaockevaotic

Cerdelga 21 mg okANpd KoyaKlo
Patheon France

40 Boulevard de Champaret
Bourgoin Jallieu

38300

ToAAia

Cerdelga 84 mg oxkAnpd KawdKlo
Sanofi Winthrop Industrie

30-36 avenue Gustave Eiffel
37100 Tours

ToAlia

Sanofi Winthrop Industrie
1 rue de la Vierge
Ambares et Lagrave

33565 Carbon Blanc cedex
ToAAia

Genzyme Ireland Ltd
IDA Industrial Park
Old Kilmeaden Road
Waterford

IpAovdia

IMo omoladnmote TANPOPOPIO. GYETIKA LE TO TOPOV POUPUOKEVTIKO TPOoidV, TapaukaieicOes va
amgvBuvbeite 6TOV TOTIKO OVTITPOGMITO TOV KATOYOL TNG AdEWNG KVKAOPOpPIag:

Belgié/Belgique/Belgien/ Lietuva
Luxembourg/Luxemburg Swixx Biopharma UAB
Sanofi Belgium Tel: +370 5 236 91 40
Tél/Tel: +322 710 54 00

Bovarapus Magyarorszag

Swixx Biopharma EOOD SANOFI-AVENTIS Zrt.
Temn.: +359 (0)2 4942 480 Tel.: +36 1 505 0050
Ceska republika Malta

Sanofi s.r.0. Sanofi S.r.1.

Tel: +420 233 086 111 Tel: +39 02 39394275
Danmark Nederland

Sanofi A/S Sanofi B.V.
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TIf.: +4545 16 70 00

Deutschland

Sanofi-Aventis Deutschland GmbH

Tel: 0800 04 36 996

Tel. aus dem Ausland: +49 69 305 70 13

Eesti
Swixx Biopharma OU
Tel: +372 640 10 30

EALGoa
Sanofi-Aventis Movonpocwnn AEBE
TnA: +30 210 900 1600

Espaiia
sanofi-aventis, S.A.
Tel: +34 93 485 94 00

France
Sanofi Winthrop Industrie
Tel: 0 800 222 555

Appel depuis I’étranger: +33 1 57 63 23 23

Hrvatska
Swixx Biopharma d.o.o.
Tel: +385 1 2078 500

Ireland
sanofi-aventis Ireland Ltd. T/A SANOFI
Tel: +353 (0) 1 403 56 00

Island
Vistor ehf.
Simi: +354 535 7000

Italia
Sanofi S.r.1.
Tel: 800 536 389

Kvnpog
C.A. Papaellinas Ltd.
TnA: +357 22 741741

Latvija
Swixx Biopharma SIA
Tel: +371 6 616 47 50
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Tel: +31 20 245 4000

Norge
sanofi-aventis Norge AS
TIf: +47 67 10 71 00

Osterreich
sanofi-aventis GmbH
Tel: +43180185-0

Polska
Sanofi Sp. z o.0.

Tel.: +48 22 280 00 00

Portugal

Sanofi — Produtos Farmacéuticos, Lda.

Tel: +351 21 35 89 400

Roménia
Sanofi Romania SRL
Tel: +40 (0) 21 317 31 36

Slovenija
Swixx Biopharma d.o.o.
Tel: +386 1 235 51 00

Slovenska republika
Swixx Biopharma s.r.o.
Tel: +421 2 208 33 600

Suomi/Finland
Sanofi Oy

Pub/Tel: + 358 201 200 300

Sverige
Sanofi AB
Tel: +46 (0)8 634 50 00



To wapdév @UAA0 00N YIOV Yp1ioNS avaOe®P1)ONKE Y10 TEAELTUIO POPE GTIS
Aldreg INYEG TANPOPOPLAOY
Aemntopepeic mAnpoopieg yio 1o pappoko avtd eival d1abéoipeg oto dikTLAKO TOTO ToL Evpmmaikon

Opyaviopod @oppdkwv: https:/ www.ema.europa.ecu. Yapyovv eniong cOVOEGHOL e AAAEG
10TOCEAIDEG TTOV APOPOVV oTAVIEG achEveleg kot Oepameies.
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