ITAPAPTHMA 1

TNEPIAHYH TQN XAPAKTHPIZTIKQN TOY ITIPOIONTOX



vTo QAPUOKO QVTO TEAEL LTTO CUUTANPOUOTIKY TOPoKoAOVONGN. AVvTo Oa emTpEWEL TO Ypryopo
TPOGIOPIGUO VEDV TANPOPOPLOV ACPAAELNS. ZNTEITAL OO TOVS ENOYYEALATIES VYELOG VO
avaQEPOLVY 0TOLEGINTOTE TIOUVOLOYOVEVEG aveETIBOUNTEG EVEPYELEG. BA. mapdypago 4.8 yio tov
TPOTO AVOAPOPAS OVETOOUNTOV EVEPYELDV.

1. ONOMAZIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

Pombiliti 105 mg kdvig Yo TukvO GKEVAGLA Y10 TOPACKELT] SIHADLATOG TPOG EYYLON

2. MOIOTIKH KAI ITOXOTIKH XYNGEXH
"Eva. gaAidio wepiéyel 105 mg cumaylukosidaong dioa.

Metd v avacvotacn Kabe eroidiov (BA. mwapdypaeo 6.6), T0O GUUTVKVOUEVO SIGAVLO TEPLEYEL
15 mg cumoayAvkoo1ddong dAga* avd ml.

*H avOpomvn 6&ivn a-yAvkoct1ddon pe dipocpopvitopéveg N-yAvkdveg (bis-M6P) mapdyeton o
KotTopa wobdnkmv kivelucov kpikntov (CHO) pe teyvoroyia avacvvdvacuévov DNA.

"Exd0y0 pe yvootn dpbon

KdaBe prodidwo mepiéyet 10,5 mg vatpiov.

[Ma tov A pn katddloyo Tev ek60xwV, BA. Tapdypago 6.1.

3. OAPMAKOTEXNIKH MOP®H

Kovig y10 Tokvo okedooua Y10 Topackeut] Stoddpotog tpog yyvon (KOVIg yio Tukvd 6KeEDAGILL)

A€gVKT €0 ELOPPAOC KITPIVOTT AVOPIAOTOMUEVT KOVIG

4. KAINIKEX TIAHPO®OPIEX
4.1 OgpamevTiKEg EVOEIEELG

To Pombiliti (cimaylvkooiddcn dAga) gival pio pokpoypovia Bepomeio ev L UIKNG VTOKATAGTAONC, 1
omoia ypMoLHoTOolEiTaLl 6€ GLVOLAGHO e TOV otabfepomomn evEOU®Y pryhovatdrn Yo tn Oepameio
evnAikov pe dyung évapéng voco tov Pompe (avemdpketo e 6&vng a-yAvkosddaong [GAA]).

4.2 Aocoloyio kol TpoOTOG YOPNYNONS

H Oepoancio 0o mtpénet va emiPAénetal oamd 10Tpd e EUTEPIO GTNV AVTIUETOTION acbevdv pe voco
Pompe 1 dAheg kKAnpovopkég LETAPOAKEG 1) VEVPOUVTKEG VOGOUC.

H ocwmaylvkooiddon drea tpénel va ypnoipomoteitar 6g cuvoLacUd e GKANPA Koydkio
prylovotdtng 65 mg. EEatiog avtov, Ba mpémet va cupfoviedeste v mepinym twv
XOPAKTNPIOTIK®OV TOV tpoiovtog (ITXIT) yio to, oxAnpd Koydkio piyAovotdtng 65 mg mptv T Anym
GUTAYAVKOGIOAoTG AApa oYeTIKA te ToV aplfud Tov kayakiov (pe Bdon To copatikd Bépog), Tov
¥POVO NG dOCTG KOl T VNOTEIa.



Aocoloyio

H ocvvietdpevn doon ¢ omayivkooiddong diga ival 20 mg/kg copoatikod fapovg ke devtepn
efoopada. H &yyvon tov Pombiliti Ba mpémer va Eexvd 1 dpa petd amd ™ Aqyn Tov Koyokiov
UryAovotdtng. Xe mepintmon KabuoTéPNons g £yxvong, 1 Evapén g Eyyvong dev Ba mpémet vo
vrepPaiver Tig 3 dpeg and T ANy NG LYAOLGTATNG.

Ewova 1. Xpovodraypappo 666emv

‘Evapén OMokARpwon
n¢ owmayAukooidaong dA@a* oimaylukooiddong diga
O\ 2uvNONG XPOVOG £yXUong
\¥ 4 wpeg
Qpeg :
0 1 2 2 4 5 6 7
H 4 wpeg i
‘Evapén Awakomnn
vhoTteiag vhoTteiag

* H éyyvon tov omayivkooddong dheo 0o mpémet va Eekva 1 dpa HeTd amd T AMym TeV Koyokiov HiyAovotdtng. Xe
nmepintoon kabvotépnong g £yxvong, N Evapén mg Eyyvong dev Ba mpénet vo vepPaivel Tig 3 dpeg amd ™ Ayn ™G
HyAovoTaTNG.

H avtorokpion tov acBevov ot Bepancio Oa mpénet va a&roroyeitor TokTiKA BAcel oOLoKANpOLEVS
a&1oAdynong OA®V TV KMVIKOV EKONADCEDV TNG VOGOL. Xg TEPIMTMOT OVETAPKOVG AVTATOKPIONG 1
LN QVEKTAOV Kvouvov acedielac, Ba tpémel va eetaotel 1o gvdeyOpevo dtokomns g Oepamneiog
GIAYAVKOGIOA0NG GAPO GE GLVOLAGUO UE PyAovoTat, PA. mapdypaeo 4.4. Aupdtepa ta, 600
POPUOKEVTIKG TPOiOVTO, O TpEmel ite va cuveyilovtar gite va SloKOTTOVTAL.

Metafaon aobsvarv ané dAln Oeparmeio evivuixnc vmoxardotaons (enzyme replacement therapy, ERT)
Edv o acBevnc petafei amd dAin ERT ce ayoyn ocumaylvkooiddong GAPa 6€ GUVOVAGUO UE
pryAovotdrn, o acBevig umopel vo EEKIVIGEL aymyn Pe CITayAVKOGLOA0T AAPO-ULYAOVGTATN TNV
EMOUEVN TTPOYPAULOTIGUEVT] DPO. XOPNYNOTG TG d0oMS (dNA. Tepimov 2 gfdouddeg petd v
terevtaio yoprynon ERT).

Ot acBeveic mov €yovv petaPei amd dAAn ERT ce aywyn cutaylvukociddonc dlea oe Guvovooud He
urydovotdtn Oa Tpémel vo Aapufavouy Tnv 0dnyio Vo GUVEXIGOLV LE TUYOV TPOKATAPKTIKEG
(POPUOKEVTIKEG OLYMYEC TTOV YpMolpoToOniay pe v tponyovuevn Beponeio. ERT yio tnv
glay1oTomoinom TV GYeTICONEVOVY e TNV Eyyuomn ovTdpacemy (infusion-associated reactions, IARs).
AvaLoya LE TNV OVEKTIKOTNTO, 1] TPOKOTOPKTIKY QUPUAKEVTIKN ay®myn uropei va tpomomoinOet (PA.
mapdypopo 4.4).

Hopdieryn doong

Edv 1 éyyoom g oumayAvkocdacnc dApa dev pumopel va EEKIVAGEL VIO 3 mp®dV amd TNV amd TOV
GTOLOTOG YOPTYNOT TNG UYAOVGTATNG, EMAVATPOYPOLLATIOTE TN Oepameia TG GuTayAukoc1ddong
dApa Kot TNG yAovoTdtng TovAdyiotov 24 dpeg puetd ANy g pyAovotdtne. Eav mapaieipBoidv
TOGO 1] CIAYAVKOGIOAOT] AAPa 0G0 Kot 1) pryhovotdrn, 1) Oepaneia Oa npémet va yopnynOei to
GUVTOUOTEPO SLVATO.



Ei1d1xoi tinbvopuoi

Himiouévor

H epmepio amd ) ¥pron g o1moyAukooiddons GAPa € GLVOLAGUO LLE PYAOVLGTATN oE acBeveic
nAkiog dvo Tov 65 eTdVv givol TEPLOPIGUEVT]. AEV amatTeiTAl TPOSAPUOYT TNE dOGNG GE NAIKIOUEVOVG
acBeveic (PA. mapdypapo 5.2).

Negpikn xor nrotiki SvoAeirovpyio

H acpddeio kot 1 amoTeAEGUATIKOTNTO, TG GLTOYAVKOGIOA0MS AAPO GE GUVILOGUO UE YAOVOTATN
dev Eyovv a&lohoynOei og acbeveig pe veppikn 1/kot nrotiky dvsiertovpyia. Katd tn yoprynon kdabe
devtepn efdopada, n awEnpévn EkBeom ot LIYAOLGTATN GTO TAAGO G ATOTELECLO LETPLOG N
GoPop1g VEPPIKNG 1] NTATIKNAG SOVGAELTOVPYING OEV AVAUEVETOL VO ETNPEACEL CIUAVTIKG TIC EKOEGELG
G11] GITAYAVKOGLOA0T] AAPa 00TE TPOPAENETAL VO ETOPACEL GTNV OMOTEAEGLATIKOTITA KOl GTNV
0CPAAELN TNG CUTAYAVKOGIOACNG GAPO LE KAVIKA GTUOVTIKO TPOTO. AEV ATOITEITOL TPOGOPLOYT TG
d0omg og acbeveig pe veppikn duciettovpyio. H acpdleia kot 1 amoTEAEGUATIKOTTO TNG
GumayAvKoc1ddong aApa oe acbeveic pe nratikn ducAertovpyia dev Exel a&loloyndei kot dev pmopel
va yivel ouotaon Yo €101kO S0GOA0YIKO Gy YU avTolg Toug acbeveic.

Houdorpirog winGoouog

H aocpddelo kot 1 amoTteAeGHOTIKOTNTA TG GLTOYAVKOGLOAON G AAPA GE GLVILAGLO LE UYAOVGTATN
6€ TOdTPIKONS 0obeveic nAkiag KaTm Tav 18 etV dev Eyovv akdua tekunpiwbei. Agv vadpyovv
Stabéoua dedopéva.

Tpoémog yoprynong

H ocwmaylvkooiddon dhea tpémel va yopnysiton pe evoopréPia Eyyvon.

H éyyvon g d6onc tov 20 mg/kg yopnyeitor kavovikd oe dtdotnpo 4 opdv, v givon avexty. H
€yyvon Oa Tpémel va, yopnyeital 6Tadlokd. ZuVIGTATOL £YYLOT CLTOYAVKOGIOAGNS AP LE aPYLKO
pvOuo 1 mg/kg/dpa. Avtdg o puBudc Eyyvong umopel va avéavetar otadiokd katd 2 mg/kg/dpa
nepinov kabe 30 Aemtd, edv dgv vdpyovv onueio IARs péypt va emtevyBei péyiotog puouds £yyvong
7 mg/kg/opa. O puBuog éyyvong Ba tpénel va kabopiletal omd TV TPONYOLLEV EUTEIPIC TOV
acBevoug Katd ™ ddpketa g Eyxvons. O pvluog Eyyvong unopet va emiPpadvvlei 1 va dlokomel
TPOCOPLVA € mepinT®on NIV g pétpuwv IARs. e mepintmon Papildg poperg ariepyikmv,
OVOPLAOKTIKAV, GoBapdv 1 Baptig popeng IARs, n yopnynon Ba mpénet va diaxomel apécmg Kot va
Eexvnoel katdAnin wtpkn Oepamneia (PA. Tapaypdpovg 4.3 ko 4.4).

Eyyvon oto onitl

To evdeydpevo e Tpaypatonoinong e £yXuong TG CToyAuKoG1d4onsg AAPa GTO GTiTL UTopel va

eetaotel yuo acbeveic Tov avéyovtol Kol TIC EYXDOELS TOVG Kol dEV £YOVV IGTOPIKO HETPLOV 1)

Bapiég popeng TARs yia pepikodg unves. H amdpaon va emzpanel og évav acbev va mpaypatomolet

TIG €YYVOELS GTO OTUTL TPEMEL VOL APAVETAL KATOTY aElOAOYNONG KOl GYETIKNG GLGTACNS And TOV

Bepamovta wTpd. O1 VITOKEIEVEG GLVVOOT|POTNTEG KO 1] IKAVOTNTA EVOG 00OEVOVG VAL TNPEL Tig

OTOTNGELG TNG £YYXVOTNG GTO GTiTL TPEMEL VO AapavovTal voyT Katd Ty a&loAdynor tov acbevoig

0G0V aPOPA TNV KATOAANAGTNTA Y10, XOPTyNo™ TG £yXLong oto omitt. Oa mpénel va Aappdvoviot

VoY To. akdAovOa KprTpLaL:

e O aobevng dev TpémeL va EYEL TPEXOVGA TAVTOYPOVN TAONGN 1| 01010, KOTA TN YVAOUT TOV 10Tpov,
pmopel va EXNPeACEL TNV KAVOTNTO TOL acBevoids va aveyBel Tnv Eyyvon.

* O acbBevng Bewpeitar wTpikd otabepoc. [pénel va npaypatomomOel ohokAnpopévn a&loAdynon
TP oo TNV Evapén g £YYLONG GTO GTITL.

* O acBevng mpémel va £xel AaPet eyy0oElg GLUTayAvKoG1daong GApa vITd TNV ETIPAEYN 1OTPOV LE
gumepio ot dayeipion acbevov pe voco Pompe yio kdmotovg pipveg 6€ vosokopeio 1 oe GAAO
KkatdAAnio tepifdriov eEmvocokopgtokng mepifoiyng. H tekunpioon evog potifov Kodd
OVEKTOV YYVGEMV amoterel TpobndBeomn yia v Evapén g £yXLONG GTO GTITL



* O acBevig mpémel va glvar TpOOLLOG Ko TKOVOG VL GUULOPPAOVETAL LUE TIC OLUOIKOGIES TG
£€yyvong oTo omitL.

*  Hvmodoun, o1 épot Kot 01 S1odKaGies TG £YYVONG GTO GTiTL, GUUTEPIAAUPAVOUEVIC TNG
ekmaidevong, mpénel va gival kabepopéveg kot dabécipeg otov enayyeipatio vyetac. O
enayyeipatiog vyelag Oa mpémel va elvan mdvta dabécipog katd ) ddpKela TG £YYVoNG 61O
OTTL Ko Y10 KABOPIGUEVO YPOVIKO SIACTNLO LETA TNV £YYLOT], AVIAOYW LLE TNV OVOYN TOV
acBevoug Tpv amd Ty Evapén g £yLoNE GTO GTTL.

Edv o acBevic mapovoidost avemBOuntec evépyeleg Kot T SIAPKELD TG £YYVOTNG GTO GTITL, 1
Sradikacio g £yyvong o mpémet va dlakomel apEcme Kot vo EEKIVIGEL KOTAAANAN Tpikn Oepoameio
(BA. mapdypago 4.4). Ot emdueveg eyy0OOEIS LTOpEL va ypelactel va mpaypatomonfovy 6
VOGOKOUEWKO 1] 6€ KATAAANAO TTEPPAALOV EEMVOCOKOUELNKNG PPOVTIONG EmG OTOVL VO NV
ekdnAdveral kopio avemBountn evépyela. H 66om kon o puBudg £yyvong dev mpémnet va ahidlovv
Xopic Guvevvomeon pe Tov apudoio 1aTpo.

To avacvotabév Tpoidy mpv and Vv apainon epeavileTar g Stovyéc Emc omaiilov dypwpo £mg
eAOQPOC KiTpvo dtdAvpa. To 0dnyieg GYeTIKA e TNV 0VAGVGTAGT] KOL TNV 0paimcT] TOL
(POPUAKEVTIKOD TPOIOVTOG TPV altd TN Yop1ynomn, PA. mapdypago 6.6.

4.3 Avtevositeig

Amngiinticn yia tn {on vrepevaicOncio otn dpactikn ovsia 1 o€ Kdmo1o amd T £KO0)a OV
avaQEPoVTaL TNV TAPaypapo 6.1, 6e TEPITTMOOT AVETITVYOVG ETAVATPOKANONG (PA.
mopoypapovg 4.4 kot 4.8).

AvtévdelEn ot trylovotdrn.

4.4 E01kég TPOELDOTOUM|GELS KO TPOPVAGEELS KaTd TN Ypiion

Iyymlaoipdmto

[Mpokeyévov va Pertiwbei 1 yyvnlaoudtnta v BLOAOYIKGOV QOPUUKEVTIKOV TPOTOVIMYV, TO OVOLO
Kat 0 aplipog maptTidag Tov Yop1YOULEVOL PAPUAKOL TPEMEL VO KOTAYPAPETAL LE GOPNVELXL.

Avoopula&io kot aviidpdocls oyetilduevec e tnv £yyvon

Ye opopévoug acbeveig Exovv Tapovciactel cofapn avapuradio kot IARs katd ) didpkea tng
£YYLONG Ko LETE TNV £YYVOT LE CITOYAVKOGLOA0M GAQa, PA. Tapdypago 4.8. Mmopel va yopnynOel
TPOKATUPKTIKY QOPUUKEVTIKY OYOYT] HE OO GTOOTOG AVTUGTOUIVIKG, GVTITUPETIKG 1)/KOoL
KOPTIKOGTEPOELDN YloL TNV TTopoy1| fonbetag pe Ta onpeio Kot To GUOUTTOUATO, TTOV GYETILOVTAL LE TIC
IARs mov €yovv exdniwbet pe mponyodpuevn Bepaneioa ERT. Oa mpénet va eEgtaleton 1o vogyOuevo
peimong tov puBUoYv £yyLoNG, TPOCOPLVIG SLAKOTNG TNG £YXVONG, CLUTTOUATIKYS Oepaneiag pe amod
GTOUOTOG AVTUSTOUVIKA 1) OVTUTUPETIKA KOl KATAAANA®V PETP®V avAavnyTg Yo TN olayeipion
coPapav IARs. Hmieg émg pétpieg kat mapodikés IARS pmopovv vo avTieTOmoTONY EXTOPKMG LE
emPpadvvon tov puOpov £yyvong 1 TPocwpvy dtakony g £yxvong. Mropet va unv amotteito
Tpikn Oepoameio 1 Slokon TNG GUTAYAVKOGLOAGN G GAPA.

Edv mapovciootel avapourotio 1| fapldg popeng arlepyikéc avidpdoelc, n £yyvon Ba mpénet va
dlokomel opécmg Kot va EEKIVIOEL 1] KO TAAANAT wTpikn Oepaneio. [Tpémel va npovvtan Ta Tpéyovia
TPIKA TPOTLTA Yol TNV enelyovoa Bepameia TV avoPLAOKTIKOV avTidpdoemV kol Ha Tpénet va ivar
apeco Staféciog eE0TAGUOC KOPSOAVOTVEVSTIKNG avavnynge. Ot kivouvol Kot To 0pEAN TG
ETAVOLYOPTNYNONG CLTAYAVKOG1040NS AAPa LETA amd avapuAasia 1 fapldc Lopens aAlepyikn
avtidpaon 0o tpémel va e€etalovion TpooekTiKd Kot va kabdiotovtot dtabéoipa Ta KatdAAnio pétpa
avavnyng, eav Anedei n omdEacn yio TNV ETOVAXOPNYNOTN TOL PAPUAKEVTIKOD TPoidvTog. Edv évog
ac0evig mapovotdcet avaguAiagio 1 Paptdg LOpPNG AALEPYIKEG AVTIOPACELS GTO GTITL KOL EGV O



ac0evng cuveyioel T Oepameia, o1 ETOUEVES EYYVOELS TOV TPEMEL VO, TPOALYLOTOTON OOV GE KAIVIKO
mepPdAlov, EEOTAGUEVO Y10 TNV AVTILETAOTION TETOLOV LUTPIKAV ETELYOVIMV TEPICTOTIKMV.

Kivduvoc ofeilac KopdoavamveLoTIKNC avETGpKELNC o€ svaicnTovg acheveic

Ot acBeveic pe 0Egila VTOKEILEVT] AVOTTVEVGTIKN VOGO N EMNPEAGLEVT] KOPILOKT] 1)/KOL OVATTVEVGTIKT
Aertovpyia pumopel v dlatpEyovv Kivouvo cofapng emdeivoong TS KapSIaKNG 1] OVOTVEVGTIKNG
VTOAEMOUEVNG AELTOVPYIKOTNTAG TOVG KOTA TN dtdpkeLo TV eyyvoemv. Katd ) didpketo g £yyvong
GuayAvkoc1daong aAga Oa Tpénet va givol apeca Stob€otuo KatdAAnAo LETPOL LATPIKNAG VTOGTAPLENG
Kot TopaKoAovnong.

Avtidpaosic oyetilOUEVEC UE OLVOGOGUUTAEY LLOTOL

"Exovv avaeepbei avtidpdoeic oyetilopevec pe avococvpmiéypata pe aileg ERTs og acOeveic mov
glyav vynAovg tithovg avticopdtov IgG, copnepiiapfovouévav Bapldg Lopeng depUaTIKOV
aVTIOPAGEMV Kol VEQPMGIKOD cuVOpOLov. Aev umopel va omokAeiotel mhovr enidpaor katnyopiag.
Ot acBOeveic Oa Tpémetl va TapakoAovfodvtal Yo KAVIKA onpeio Kol GUUTTOUATO GUCTNHATIKOV

oY eTI{OUEVOV IE AVOGOGVUTAEYLOTO AVTIOPAGEDY EVD AQUPAVOVV GLTAYAVKOGIOAGT) AAPO. LLE
prydovotdtn. Edv mapovciactouv aviidpdoels oeTCOUEVES e AVOGOGUUTAEYLATO, Bo TPEMEL VO
eEeTaoTEL TO EVOEYOUEVO SL0KOTNG TNG XOPNYNONGS TNG SUayALKOo1dAoNG dApa Kot Ba mpémet va
Eexvnoel 1 KATAAANAN wtpiky| Bepaneio. Qo wpénel va Aapfdvoviorl ek véov vdyn ot Kivovvor Kot
O OQEAT TNG ETOVAOPNYNONG TNG CLTAYAVKOGLOAoNG AAPA HETA amd GYETILOMEVT LE
0VOGOGUUTAEY O AVTIOpOOT) Yio KAOE pepovouévo acbevi.

Nérpro

Av16 10 PapuaKeLTIKO TPO1dV TteptEyetl 10,5 mg vatpiov ava eraridto. Avtd wodvvapet pe 0,52% tng
ouvictdpevng and tov [IOY péylotng nuepniotog TposAnymg vorpiov 2 g yio £vav evilKa.

4.5 Aliemopdosic pe GALO QUPRUKEVTIKA TPOIOVTA KOL AALES POPPEG OAANAETIOpaAOTG
Agv &rovv paypotonomel peAétec oAAnieniopacng mov va oyetilovtal pe tn ypion g
SUTAYAVKOGIOAGNG GAQA 1] LLE TN CUTAYAVKOGIOAGT AAPA GE GLVIVAGUO pe pyAovotdtn. Kabdgn
OUTAYALKOGOAoT AAPa ival ovooLVOLAGUEVT avBpdTivn TpmTeivn, givar amiBovo va givar
vIOYN P Yo dtapesorafodpeveg and 1o kutoypwpo P450 1 v P-gP adAniemdpdoeis pe aiia
POPLOKELTIKA TPOTOVTOA.

4.6 Tovipéomra, kOMon kKm yorovyio

AvVTIGOAAN YN OTIC YOVOIKEC

[Ipénet va xpnotponotovviot aldmoTe AVIIGVAANTTIKA LETPO OO YOVOIKEG GE OVATTOPOLY WY TKY|
nAkio KoTd T didpketa g Bepaneiog pe GUTOYAVKOGIOACT) AAPE GE GUVOVOGHO LLE UYAOVGTAT), KOl
v 4 eBdopddeg petd  dwakonn s Bepamneioag (BA. mapdypapo 5.3). To pappokevTiKod mpoidy dev
GUVIGTATOL GE YOVOIKEC GE OVOTOPAY®YIKN NAKia y®pPic TNV ¥pNon a&OTIeTNG UVIIGVAANYIG.

Kdnon

Agv vrdpyovv KAMVIKG 6£00UEVO GYETIK JIE TN XPNOT TNG SUTAYAVKOGLOAGTC GAPQ GE GUVOLOCUO UE
TN WyAovoTtdtn o€ YKo yuvaika. Meléteg oe {da e GumayAvkoc1dact dApa o€ cUVOVAGUO L
pryAovotdtn Kabmg Kot pe pyAovstdrn g povobepaneio katédel&ay avamapayyikn toikoTnTa
(BA. mapdypapo 5.3). H cumayAvkooiddon dApa oe cuvovoaoud e yAovsTtdrn 6V GLVIGTATOL KOTA
T SLAPKELN TNG EYKVUOGVVNG.

Oniaoudg



Agv gival yvooTo £6v 1 GITOyAVKOG1040M GAQA Kot 1 tyAovGTdTn eKkkpivoviat 6to avOpdmivo
untpwco yoro. Ta drebécipo pappokodvvapukd/toEikoroyikd dedopéva e {oa £de1&av EKKplomn Tng
UIYAOLOTATNG KOl ATEKKPLOT| TG SUTAYAVKOG10aonG dApa oto Yaia (PA. Tapdypapo 5.3). O kivévvog
oto veoyévvnto/Ppéoen dev pmopel vo anokhelotel. [Ipémet va anopaciotel edv Oa dakonei o
Onlacpog 1 o dakonei/amopevydel 1| Oepaneio pe oumayAvkocsiddon GAQa 6€ GUVOVAGUO HE
pryAovotdtn Aapfavovog vaoyn 1o 6pelog Tov Onrocpol yia To modi Kot To 0pelog TG Oepameiog
Yo T yvvaiko.

TCovipdémra

Agv vdpyovv KhMvikd 6£dopEVO GYETIKA LE TIG EMOPACELS TG GLTOYAVKOGLOAGN G AAPO MG
povoBeponeio 1] 6€ GLVOLACUO LE PYAOVGTATT GTI YOVIHLOTNTO.

Ye 0pceVIKoLg apovpaiovs, dev TapatnpnOnke Kapio enidpoon ot onePUATOYEVEST) LETE TN
XOPNYNOT TNG GUTAYAVKOGIOACNG AAPQ 68 GUVOLACUO IE WYAOVGTATN 1 LE CLTOYAVKOGIO4oT GApQ
¢ povobepamneia (PA. mapdypago 5.3).

e Onhvkovg apovpaiovg, Topoatnpnnke avENCN TG AMMOAELNG TPV OO TNV ELEVTELCT LE TN
GUTAYAVKOGIOAGT) AAPO GE GLVOVAGHO LE UIYAOVGTATN KO LE UIYAOVOTATN ™G povobepameia (BA.
mapaypapo 5.3).

4.7 Emopacelg 6Ty IKOVOTITA 001]Y1|61G KL (ELPLGHOD U OVILATOV

H ocwmaylvkooiddon dhea €xel pikpn enXidpacn oy KAvVOTNTO 001yNoNG KOl XEPLGHOD
pnyovnudtov, Kabmg 1 {éin, n vrdtacn Kot 1 vrvniio Egovv avaeepBel og avemBOunTe evépyeled.
Amaiteitol Tpocoyn Katd tv 001ynon 1t ¥PNon EPYOAEI®V 1| UNYOVNUATOV HETA T ANy
OUTAYAVKOGOAoNG AAPa.

4.8 AvemOOunteg evépysreg

[epiinyn 1oV TPOPIA ac@dAELNG

O o vV avaeepOLeveG avemlBOUNTES EVEPYELES TOL 0m0didOVTOL LOVO GTY| GITAYAVKOGIOAO
dAga fTav CaAn (2,6%), £Eayn (2,0%), vevnila (2,0%), Bwpakikrn dvepopia (1,3%), Pxas (1,3%),
oidnpa oto onpueio &yyvong (1,3%) kot wovog (1,3%).

Ot avapepopeveg GoPapég avemBOUNTEG EVEPYEIEG TTOV ATOOIOOVTAL LOVO OTT CLTAYAVKOGLOAGN GAQO
nrav eapuyywod oidnua (0,7%), tposvykonn (0,7%), mopeia (0,7%), piyn (4,0%), ddorvoia (0,7%)
kot ouptypog (0,7%).

KotdAoyog avembountmy EVEPYELDYV GE LOPPT TLVOKO,

H a&oddynon tov avemBountov evepysidv Tpo@odotndnke amd dtopa mov Aafov
GITAYAVKOGIOACT) AAPA GE GLVOVAGHO LE UIYAOVGTATY OO TN GLYKEVIPMTIKT OVAALGT AGPAAELNG
TV 3 KAwvikov dokipumv. H cuvoikn péon didpketo g Exbeong nrav 28,0 pnveg.

O avemBounteg evépyeteg mapatifevror avd kotnyopic/opyovikd cvotnue MedDRA otov ITivaxa 1.
O avtioTotyeg katnyopieg cuyvotitov opifovral mg e€Ng: oD cuyvég (> 1/10), cuyvég (= 1/100 €mg
< 1/10), oyt ovyvég (= 1/1.000 éwg < 1/100), omdvieg (= 1/10.000 €wg < 1/1.000), ToAD omdvieg

(< 1/10.000) ko un yvootég (dev umopovv va ektiunovv pe faon ta dtbéoiua dedopéva).



Mivaxag 1: Xovoyn TV avem@ountov evepyslov aclevov tov éhafav Oepamsio pe
CLTAYAVKOGLOGG GAPQ

Katnyopia/opyaviké cootnpa | Xvyvotnra Avem@OunTn gvépyera (TPOTILANEVOS 6POC)
(SO0
AloTopay£C TOL OVOGOTONTIKOV | ZUYVEG Avoaguioxtikn avtidpaon?!
GUOTHLLOTOG Oy ovyvég Ynepgvoiohncio
Awotopay£C Tov VELPIKOD [ToAd Guyveg Kepolodryio
GUGTANOTOG Yuyvég Zaln*, tpopoc, vavniia*, dueyevoia,
napotcOnoio
Oyt ouyvég Awtapayn iooppomiog, aicOnon Kkavcov™*,
nuikpavio®, Tpocuykomh*
Kopdiakég datapoyég Suyvég Tayvkapdia’
Avyyelaxég dtatopoyég Yuyvég ‘E€ayn™*, vmotoon
Oy ovyvég Qypotta
Alotapoy£G TOV aVamVELSTIKOD | Zuyvég Avonvoua, Pryoc*
GLGTAUATOS, TOL HBDdpaKA Kot Oy ouyvég AcbOua, otopatopapuyykn duvcpopio*,
TOV HeG00mPAaKIOn QapLYYKd oidnua*, cvprynog*
Al0Tapoy£C TOV YOOTPEVTEPIKOD | ZVyVEG Aéppora, voutio, kKothokd aiyod’,
UETEMPIGUOG, KOIALOKT O14TaCN, EUETOG
Oy cvyvég Avomeyia*, 0o100Qayikdg TOVOC*, 0160PaYIKOG

OTOAGUOC, GTOUATIKT SVGPOPIN*, GTOUATIKOG
moOVOC, doYK®UEVN yAdooa*

AloTopayEC TOL SEPOTOC Kot Yuyvég Kvidwon?, eEdvOnuo?, kvnoudc, vrepdpmscia
TOV VTOOOPLOV 1GTOV Oy ouyvég AmoypopoTIopog 0EpUATOG, 0idnua dEppotoc*
Al0TopayEC TOV HVOCKEAETIKOD | ZUYVEG Mvikoi oracpoi, poaiyia, apdpaiyia, poikn
GUGTILOTOG KOl TOV GUVOETIKOV advvapia
16TOV Oy ovyvég ITAgvpkdg TOVOC, LLikT KOTmOoT),
LVOCKEAETIKN OVCKOUYioL

Tevikég dratapoayég kot Yuyvég Konmwon, mopeia, piyn, Oopokiky duepopia*,
KATOGTAGELS TNG 000V oidnpa oto onueio g &yyvonc*, mdvog*,
xopnynong TEPLPEPIKO 01N U0

Oyt ouyvég E&acBévnomn, mévog 610 mpdcwmo, TOVOG GTO

onueio g &yyvong*, aichnua Kakovyiac*, un
Kapdokd Bwpaxikd GAyog, oldnua Tov

TPOGOTOV*
Hopaxivikég eEgtdioeig Yuyvég Avénuévn aptnprokn wison’
Oyt ouyvég Awxdpavon Beppoxkpaciog copotoc*,
UELOUEVOS aptBLOG AEUPOKVTTAP®V
Kokooelg, dnintnpidoeig ko Oyt ouyvég Exdopd déppoatoc*
eMIAOKES BepamenTIKOY
XEPIGUDV

* AvopépOnke pHovo e tn omayAvkootddon GAea

1BA. mapakdto «Avtidpaoelg oyeTilOUEVES LLE TNV £YXVOT».

I H avagura&ia, 1 ava@uloktiky aviidpaon kot 1 ove@uAaKTogdhg oviidpacn opadornolodvial uId TV aVOQUACKTIKH
avtidpaon.

2 To e&avinpa, To epuOnpatddes eEavOnpa Kot to knAdmdeg eEavOnpa opadonotodvral vd To e&dvonpa.

H xvidmon, to e&avinpa kvidwong kot 1 pnyovikn kvidwon opodonotovvtot vd Ty Kvidwon.

H nukpavia kot n nuikpavio pe odvpo o Ladomotouvtat vid Ty NIUKPovic.

H vrépraon kot 1 avénpévn aptnpilokn wieon opadoroodvat Vo TV aLENUEVT OPTNPLOKT THEG.

H tayvkapdia kot n erefokopfixn toyvkapdio opadomoovvtat vid TV ToLKPSio.

~N N W B W

To kothakd GAyog, T0 GAy0og Aved KOIAOKNG YDPOS KOl TO GAY0G KAT® KOIAMOKNG XDPOG OLASOTO00VTOL VIO TO KOIAOKO
GAyog.




Ieprypoen emheyuévov avemtOUNTOV EVEPYELRY

Avuidpaoeis ayeti{oueveg ue v Eyyvon (IARs)

Ot axorovBeg IARs avapépOnkav otn peAétn edaong 3 katd tn S1dpKea TG EYYLONG
OUTAYAVKOGIOAGNG AAPQ 1] EVTOG 2 @PAOV UETE TV OAOKATPOCT] QLTS TNG EYYVONG: KOIALOKT
dudrtaom, piyn, mope&ia, {bAn, dvoyevoia, dvomvora, kvnopdc, eEavOnpua ko 5oy

To 0,7% tov achevdv Topovcioce coPapr averBountn evépyeio avapuroéiog (mov yapaxtnpileTo
0t YEVIKEVUEVO KVNGUO, SVGTVOLO KOl VITOTOGT)) KATE T S14pKELd TG SOKIUNG Pdomng 3 pe T Anyn
oayAvkoc1ddong aAga kot pryAovatdmg. To 1,3% tov acbevov mov Erafav oumaylvkootddon
dApa kKot prylovotdtn diEkoyav 1 Begpaneio Aoy IARs (avapuiatio kot piyn). Ot teplocdtepeg
[ARs NTav Amog 1 pétprog Papdtnrog Kot mopodiknig epvonc.

Avoocoyovikotyta

21 dokiun pacng 3, 10 T0G0GTO TV 0TOUMV ToL dev giyav AdPel moté Bepaneia ERT, ta omoia
élaPav Oepaneio pe oumayAvkoo1ddorn Ao pe Oetikd educd avticopata kotd g rhGAA kot
aviveELGUOLG TiTAoLg avéNONnke amd 0% katd v Evapén o 87,5% katd tnv tehevtaio enickeyn
g neAémc. To T0606To TV aTOU®Y TToL £l AaPel Tponyovuevn Bepamneion ERT pe Oeticd siducd
avTioopota Katd g thGAA Kot aviyvedoiuovg tithovg mapépeve otofepo yia To dtopo mov EAafav
Oepamneio pe oumaylvkooddon area (83,1% katd v évapén o 74,1% koatd v tekevtaio enickeyn

NG SOKNG).

H mhelovotnta tov atopmv mov giyav Adafet tponyovuevn Oepameic ERT ko exeivov mov dev giyav
AGBel moté Oegpaneion ERT won éAaPav Oepaneio pe oumayAvkooiddon oo nTov 0eTikd petd
Oepaneia yia eEovdetepatikd avticopata (Nab). H cuyvotnta epedviong g avacToAng g
evlopikng dpactnpromtog tv Nab ftav mapdpota peta&d tmv atdpmv tov Elafov Beponeia gite pe
GIIayAVKOG1OA0T AAPa €iTe e aAYAVKOGIO4GN GAQA.

Ta dtopa mov eppdvicay IAR petd m Oeponeio e&etdotnkay yia IgE (avocospaipivn E) katd tng
rhGAA petd v epedvion g IAR. Aev vipye cang téorn oty epedvion IAR pe m cvyvomta
epeaviong g IgE xatd g thGAA 1 pe ta cuvolikd avticopato kotd tng tThGAA.

YUVOMKA, dev LVNPEE EUPAVIG GLGYETION UETAED TNG OVOCOYOVIKOTITOG KO TG OCPAAELNG, TNG
(POPUOKOKIVIITIKNG 1 TOV POPUAKOSVVOUIK®VY EMOpAce®V. 261060, o1 acbeveig Oa tpémel va
TOPOKOAOVOOVVTAL Yl OTUEIN KOl GUUTTOUATO GUGTNUATIKOV GYETILOUEVOV L€ OVOGOGUUTAEY LOTO
avTdpaoewv, PA. Tapdypopo 4.4.

Avopopd ThavoAoyoOUEV®V OVETIOVUNTOV EVEPYEIDV

H avagopd mihavoloyodpuevmv avemBountoy evepyeidv LETE amd TN YOp1yNoT GdEWG KUKAOPOPIOG
TOV QOPUOKELTIKOY TPoidvTog elvar onuavtikn. Empénet  cuveyn mapakorovnon g oxéong
0PEAOVC-KIVOHVOL TOL PUPUOKEVTIKOV TPOIOVTOG. Znteitar and Tovg emayyeAuaties vyeiog va
AVOPEPOVY OTOIEGONTOTE TLOOVOAOYOVUEVES OVETOVUNTES EVEPYELEC LEGH TOV EBVIKOD GLGTALOTOG
avapopds Tov avaypdeetol oto [Hopdptnua V.

4.9 Ymnepdoocolroyia
Adoelg cumayAvkoctdaong o mov vrepPaivovy ta 20 mg/kg copotikod Bapovs dev £xovv
peretn0el kot dev £yl mopatnpnOel eumeipio pe Toyxaio veepdocoroyia yio va evnuepmOel n

OVTILETOTION TG VTEpdocoroyiac. [l T dayeipion TV avemBountov evepyeidv, PA.
mopaypapovs 4.4 kot 4.8.

5. OAPMAKOAOI'IKEX IAIOTHTEX



51 ®@oppokodVVOUIKEG 1O1OTNTES

Doppokobepamentikn katnyopio: AAAa QAPUAKE TNG TEXTIKNG 0000 Kol TOL petafoAiiopov, Evivua.
Kodwog ATC:A16AB23

Mnyoviopude dpaong

H vbécoc Pompe wpokaieiton amd avendprela 0Evng-aApa-yAvkooiddong (GAA) mov amodopel to
YAVKOYOVO o€ YAuKon 6to Avcocopa. H cutaylvkocsiddon diga tpoopiletal yio TV avIKaTAGTOON
TOV €vd0YEVODC evEDLOV OV amovoldlel N etvan e&acOevnuévo.

H ocwmaylvkooiddon dAea otabeponoleitor pe PIYAOUGTATY EACYIOTOTOUDVTOS TNV ATOAEW EVELUIKNG
dpaCTNPLOTNTOG GTO Aipld KOTA TN SIOPKELN TNG £YYVONG GVTOV TOL VOPOAVTIKOV EOTKOV Y10l TO
YAVKOYOVO VOO0V TTOL €ival EUTAOVTIOUEVO pe bis-M6OP N-yAvkaveg yio TpOGoesT TOL VYNANG
ovyyévelag aveEApTNTov KaTOvVTOV VTodoyEn 6-emapopikng povvolng (CI-MPR). Metd v
TPOGOEDT], ECMTEPIKEVETAL GTO AVGOCOLO. OTTOV VPIGTATOL TPOTEOAVTIKT SIACTOGCT KOl TEPIKOTN| TG
N-yAvkavng, To omoio Kot To, 500 amaiTovvToL Yo vo, ETTeL)Oel N O dPLUN Kot EVEPYN LOPPT] TOV
evlopuov GAA. Tt cuvEeln, 1 6ImayAVKoo1ddoT ahpa aokel eviupukn dpaor 6t SiioTocT Tov
YAVKOYOVOL Kat T HelmoT Tov voopvikoy yAvkoydvov, kabmg kot ) Bertimon e totikng PAAPNC.

KMvikn ommotelec LOTIKOTTO, KOl 0GQOAELOL

[MpaypotomomOnke pio TOXOMOTONUEVT), SUTAL TUPAT, EAEYYOUEVT LE OPOCTIKO PAPUOKO, SOV,
TOAVKEVTPIKT KAVIKT] oK @dong 3 didpketag 52 efdouddmv oe evidika dtopa (> 18 etdv) mov
Syvaotnkay pe tn voco Pompe. Ta dtopa tuyotomombnkay oe avoroyia 2:1 yia vo Aafovv

20 mg/kg oumayAvkooiddong ahea oe cuvdvacud pe 195 mg i 260 mg pylovotdng, pe Pdon to
Bapog tov atdpov 1 20 mg/kg aAylvuKociddong AAPa 6€ GUVOVAGHO LE EIKOVIKO (pAPHOKO KAOE
devtepn gfdopada yia 52 gfdopddec. O minbBvopdg anotedespaTikdTTag TEPIMAUPAVE GCUVOAKA
122 dropa, omd To omoia 95 dtopa giyav AdPel mponyovpuévag ERT pe adyilvrkociddon diea (dtopa
1oV eiyav AdPet tponyovuevn Bepameion ERT) kot 27 dtopa dev elyav AaPet moté ERT (ERT- naive).

Ta dnuoypaeikd otoyyeia, n apykn andcotacn Padiong 6 Aentdv (6MWD) Kot 10 T0G0GTO NG
mpoPremopevng Plomg Lotikng yopntwotntog (FVC) o kabiot 6£on ftav yevikd mapopoo ota

2 okéAn Bepamneiag, PA. [Tivaka 2. [epiosodtepa amd ta dvo Tpita (67%) TV atdOu®V ToL £lYav AdPet
nmponyovpevn Oepaneio ERT, AdpPovay Oepaneia ERT yio mtepiocdtepo amd 5 £t mpv amd v
évtaén ot dokun eaong 3 (uéomn ddpkela 7,4 £tn).

Mivaxag 2: ANpoypu@ika 6T El0 KO JUPUKTPIOTIKA ATOR®V KaTd TNV évapln

Alylvkooc1ddon arhoa

XATayAVKOGL3AoT AAQX GE G€ GUVOVUGNO pE
XopakTnpLoTIKG aTON®VY KaTd TNV GUVOLUGNO UE PIYAOVOTATY EIKOVIKO QApIoKo
évapln n =85 n=37
Hlwcia xatd Tov ypdvo cuvaiveong petd
amo evnuépmon (1), 47,6 (13,3) 45,4 (13,4)
péon Tm (SD)
Avdpeg, n (%) 36 (42,4 19 (51,4)
Bapog (kg), péon myun (SD) 72,8 (14,7) 79,4 (25,0)
Aocbeveig mov elyav AaPet Tponyodpuevn 65 (76,5) 30 (81,1)
Oepancioa ERT, n (%)
Hlwda kotd v tpd d6om ERT (€1n), 40,8 (12,7) 38,7 (15,1)
péon Tm (SD)
6MWD (pétpa), péon tiun (SD) 357,9 (111,8) 351,0 (121,3)
% FVC o¢ xabot Béom, péon tyn (SD) 70,7 (19,6) 69,7 (21,5)
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6MWD: doxipocia fadiong 6 Aentmv, ERT: Oepancio eviupknic vrokardotaons, FVC: mocootd npofrenduevng Plomg
{otikng yopntikotntog og kabiot 0éom, SD: tumikr| amdkiion

Ta Poaoikd KotaAnKTikd onpeio aroTelecpatikoOTnToS TEPLEAdPavay v a&lordynon s 6MWD
(TpTEVLOV KOTUANKTIKO oMpeio) Kot Tov Tocoatov TG tpofrenouevng FVC oe kabiot 0éom. Ta
Booikd @apuaKodVVOUIKE KOTOANKTIKG onueia tepiddpfovay tnv kwvdon kpeativng opov (CK) kot
TOVG TETPACUK)apiteg YAvkO(ng ovpwv (Hex-4).

Kivnukn Asitovpyio,

Amnéoraon padiong 6 lewrwv (6MWD) otig 52 gfidouddes

O)a ta dtopa (dtopa wov giyav Adfet mponyoduevn Bepaneio ERT kot ERT-naive) mov éAafav
YY) GITOYAVKOGIOAONG GAPO G GLUVOVAGHO e PIYAovoTd elyov péon Pertioon oty omdcTooN
Baodiong and v évapén katd 20,0 pétpa oe cuykpion pe ekeiva mov EhaPav Bepaneio pe
OAYAVKOG10G0T GAPO-ELKOVIKO PAPLOKO UE HECT) amdoTaoT 8,3 HETPMV, YEYOVOG TTOV VITOOEIKVIEL
enidpaon g Bepaneing oumaylukociddons dApa oe GuVILAGUO pe pryAovotdrn katd 11,7 pétpa

(95% CI [-1,0, 24,4], p = 0,07) (ITivaxag 3).

Ta dtopa mov eiyav AaPet tponyovpevn Bepancio. ERT mov éhafav Bepaneia ouroylvkooiddong
Ao og cuvdvaoud pe pryAovotdrn (n = 65) giyav péon Bertiomon oty amdctaon Badiong and v
évapén katd 15,8 uétpa og cvykplon pe péon amoéotacn 0,9 pétpa yio v aAyAvkocsddacn Ao o
GUVOLOGUO LE EIKOVIKO pappako (n = 30), yeyovog Tov VIOdEKVVEL EMidpacn NG Bepaneiog
GumayAvKkoc1daong aAgo/pylovotatg katd 14,9 pétpa (95% CI [1,2, 28,6]).

Ta ERT- naive dtopo wov EAafay aywyn cumayAvkosidacns GApo oe GuVOLOCoUO UE IYAOVGTATN

(n = 20) eiyav péon Pedtioon oy andcotacn Padions amd v évapén Katd 28,5 pétpa oe Guykpilon
pe 52,7 p€Tpa yio. TNV aAyAVKOGIOAoT) AAPA GE GUVOVAGHO LE EIKOVIKO APLOKO (n = 7), YEYOVOG TTOV
VTOdEIKVVEL EMiIdpacn ™G Oepaneiog cutayAvkoosdaong GApo/prylovotdotng katd -24,2 pétpa (95%
CI[-60,0, 11,7]).

Mivaxag 3: Zovoyn g 6MWD e 6ha Ta Gropa otig 52 efdopdosg

XawmayAvkoowddon droa o Alylvkoorddon arhea o€
6MWD (pétpa) OUVOLUOUO NE IYAOVGTATY] | GUVOVAGUO UE ELKOVIKO PAPURUKO
‘Evapén
n n=2_85 n=37
Méon tun (SD) 357,9 (111,8) 351,0 (121,3)
Adpeon T 359,5 365,5

Metafoin amod v Evapén tnv

efdopada 52
n n=2_85 n=37
Méon tun (SD) 20,0 (3,5) 8,3(5,3)
(95% AE) (13,1, 26,9) (-2,2,18,8)

Mertapoin éog v

efdopada 52

Aw. pécov tipodv (SE) 11,7 (6,4)

(95% AE) (-1,0,24,4)

Apeimhevpn Tun p p=0,07*

AE: didotnpo epmotoodvig, Aag.: Stapopd, SD: tumkn andkion, SE: tumikd cedipa

Ta avapepopeva dedopéva Pacilovtat og avaivon pelkTol povtélov yio enavaiopfavopeves petpioeig (MMRM) pe
mporyatikd xpovikd onpeio tov a&oloynceov (mAinbvopog ITT-OBS) eEapovpévav tav akpaiov tywdv otov TAnbucud
ITT.

* To npoTeVOV KATAANKTIKO GNUEI0 dev TETVYE OVOTEPOTNTA.
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Ivevuovikn Asitovpyio,

Tpopierouevy moocoatioio tyun FVC oe kabiorn Oéon otig 52 gfdoucoes

O)a ta dtopa (dtopa wov giyav Adfet mponyoduevn Bepaneio ERT kot ERT-naive) mov éAafav
GUTAYAVKOGIOAGCT) AAPO GE GLVOVAGUO LE ULYAOVGTATN EpPAavicoy péon petafoin g FVC and v
évap&n g perémng xatd -1,4% cvykpirika pe -3,7% ywo to dropa mov ElaPav Oepameia e
0AYAVKOG13G0T GAPO-ELKOVIKO PAPUOKO, YEYOVOS TTOV DTTOJEIKVVEL EMidpacT Tng Oepameiog
GUIayAVKOG13A0NG GAQa-LyAovatdtng Katd 2,3% (95% CI[0,2, 4,4]) (ITivakag 4).

Ta dtopa mov eiyov Adfet tponyoduevn Oeponeion ERT kou Elafav oimaylukooiddon GApa oe
ouvovaouo pe puryhovotdrn (n = 65) eppdavicay péon petaforn g FVC and v évapén g pekéng
katd -0,2% cvykprrkd pe -3,8% yia ta dtopa mov EhaPav Bepameia e alyilvkooiddon area o
GUVOLOGUO LE EIKOVIKO pappako (n = 30), yeyovog Tov VTOJEKVVEL EMdpacn NG Bepameiog
GIIayAVKOG1dA0NG GAQa-HyAovatdtng Katd 3,6% (95% CI[1,3, 5,9]).

Ta ERT-naive dtopo mov éAafov cutaylvukociddcn dAga oe cuvovacuod pe prylovotat (n = 20)
gpepavicay péom petafoin e FVC and v évapén e perémng katd -5,2% cuykpirika pe -2,4% yuo
Ta dtopa wov Ehafav Oepameia pe aAyAvKOGIdACT AAPA-EIKOVIKO GApaKo (n = 7), yEyovOg oV
VTOOEIKVUEL TOPOUOLL TOGOGTA peiwong dtaopdg katd -2,8% pe (95% CI [-7,8, 2,3]).

Mivaxag 4: Zovoyn tov Tococtov tpofrenopevnc FVC yia 6ha Ta dtopa otic 52 efoopddseg

Alylvkoocddon ahea o€

IMMococto mpoPfremopevng X1 yAUKOO1da401] GAQU 6€ OLVOLUGUO IE EIKOVIKO
FVC oz k001611 0é0on GUVOVUGNO UE PLYAOVOTATY QOaPRUKO
‘Evapén

n n=285 n=37

Méon tiun (SD) 70,7 (19,6) 69,7 (21,5)

Aldueon Tiun 70,0 71,0
MetaBoin amd v Evapén
v efdopdda 52

n n=285 n=37

Méon tiun (SD) -1,4 (0,6) -3,7(0,9)

(95% AE) (-2,5,-0,3) (-5,4,-2,0)
Metafoin émg v
efdopada 52
Aw. pécov tipov (SE) 2,3(1,1)
(95% AE) (0,2,4,4)

AE: didotnpa gpmiotocdvig, Aag.: dtapopd, SD: tumkn andkion, SE: tumikd cedipa

Ta avapepopeva dedopéva Pacilovtat og avaivon pelktod poviélov yio enavaiopfavopeves petpioelg (MMRM) pe
TPOYHATIKO YpoviKo onpeio tov a&loloyncewv (mAinbvoudg ITT-OBS) eEapovpévav Tav akpaiov Tidv 6tov TAnbdvucud
ITT.

Aevtepedovta KatolnKTiKa onuEio.

Ot TopatnPoVUEVES EMOPACELS Y10, TO OEVTEPEVOVTA KATAANKTIKG onueio vrootHplEay ta
GUUTEPACUATO, TTOV TTPoEKVY Y 0td T 6MWD ko 10 mocootd ¢ Tpofrenduevng FVC og kabiot)
0éon.

Ta dropo mov Elafov Oepameia pe 20 mg/kg o1tayAvkooidaong GAPa o€ GUVSVACUO LE TOV
otafepomomtn eviopov ryhovotdrn kabe devtepn efdopdda eppdvicav péon peimon katd -22,4%
ot CK o€ obykpion pe péomn avénon kotd +15,6% ota dropa mov Elafav Bepaneia pe
0AYAVKOG10G0T GAPO Kot EIKOVIKO PApuaKo kal péor peioon katd -31,5% oto Hex-4 o€ ciykpion
pe péom avénon xotd +11,0% ota dropa mov Elafav Oepaneio pe aAYAVKOCIA0N GAPO Kot EKOVIKO
Papuoko Petd amd 52 efdoudadec.
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HModropikdc tAnbvoudg

O Evponaikog Opyaviopog @apudikmv Exel ddoel avaPorn amd tnv VToypE®on VITOPOANG TV
OTOTELECUATOV TOV HEAETMV LE GUTAYAVKOGIOACT AAPA G Pia 1) TEPIGCOTEPES VITOKATIYOPIES TOV
modaTpikod TAnbucpov otn Bepamneia g vocov amobrjkevong Tov yAvkoyovov tomov 11 (vocog
Pompe) (PAéne mapdypoo 4.2 yio TANPOQOPIES GYETIKA e TNV TOUOLUTPLKT] YPNOM)-

5.2 D opROKOKIVITIKEG LOLOTITES
Amoppdenon

H ocwmaylvkooiddon dipa a&lodoyndnke pe Kot xopig pryhAovotdrn o 11 mepuratntikovg acOeveig pe
LOPD mov eiyav AaPet mponyodpuevn Bepancio ERT, éptace Tig péyioteg GUYKEVIPOOELS TEPITOL GTO
TEAOG TG OldpKelog TV 4 opmv g IV éyyvong kat peiddnke pe dpacikd Tpomo 6TiG 24 MPES Ao
™V évapén g éyyvong.

Mivaxag 5: Tovoyn @appuakoKiviTikig 6€ KAMviki] 66on

Loy AVKOG1d G0 GAQU
20 mg/kg o€ cuvovaoud pe X1 yAVKOOL33G0T AAQa
OK rmapdperpog pyhovetdTn 260 mg 20 mg/kg
Cunax (meg/ml) 345 (18.,5) 325 (13,5)
AUCy (mcg*h/ml) 1.812 (20,8) 1.410 (15,9)
AUCo.»= meproyn Kat® amd v Kopmdrn amd tov xpdvo 0 Eog o dnelpo, Cmax = LEYIOTN TOPATNPOVUEVT] GLYKEVIP®OGT) GTO
TAGGHLOL
Kotavopn

H ocwmayAvkooiddon dAea dev avapévetal vo TpocOEVETIL GTIG TPMOTEIVES TOV TAAGHATOG. O PECOG
OYKOG KOTAVOUNG TNG OLTaoyAukoo1daonc dApa kopdvinke and 2,0 émg 4,7 1. O ypdvog nuicelag (ong
g katavouns avénnke kotd 48% petd  xprion tco ¢ ouayAVKoolddong dApa 660 Kot TG
uryAovotdtng. Avtiotoya, 1 ka0opon o1o TAacuo pelmonke katd 27%.

Metd ) yopnynon pog epdmas d6ong prylovotdtng 260 mg 6€ GLVOLAGHO LE CLTAYAVKOGLOACN
dApa 20 mg/kg o eviihikes pe voco Pompe og kotdotacn vnoteiag o€ po dokiun eaong 1/2, 1
peptkt] AUCmax-24n (XpOVOG PEYIGTNG CLYKEVIPWONG OTO TEAOG TG EYYLONG £0G 24 Dpeg LETA TNV
évapén g Eyyvong) e oAkng tpoteivng GAA avéndnke kotd 44% oe oyéon pe
owmayivkooddon aiea 20 mg/kg wc povobepoameio.

H ocwmayAvkooiddon dAea dev S1amepvi TOV OUATOEYKEPAAKO PparyLo.

AmnofBoln

H ocwmaylvkooiddon diea amofdiietor Kuplog 6To fmap HEGH TPMOTEOAVTIKYG VOPOAVONG. O pécog
xpOvoc nuicetog Lmng TEMKNG OTEKKPLIONG Y10l T CLTOyAVKOG10a0m dApa Kopdvinke ond 1,6 £wmg
2,6 opeg.

Ewdwoi tAnbvouoi

Dolo, nhikiopévor kar poin/edvikotnra

Me Bdon tn GLYKEVTPOTIKN avAALGT QOPHOKOKIYNTIKNG TANOLGHOD, TO pOAO, | NAKia

(18 éwg 74 e1@V) KoL 1 PLAN/EBVIKOTNTA dEV Elyav KAVIKG SNUAVTIKY ETIdpac otnv Ekbeom 6N
GUTAYAVKOGIOAGCT) AAPA GE GLVOVAGHO LE UYAOVGTATY. ATO TOV GUVOAIKO apBid TV aclevdv mov
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élaPav Oepaneio pe GITayAVKOGIOA0T] GAPO GE GUVIVAGUO LE LYAOVOTATY 6€ KAIVIKEG SOKIUEG Y10
LOPD, 17 (11%) ftav nAwiag 65 émg 74 etmv Kot kavévag dev fTav nakiog 75 eTdv kot Gve.

Hrortikn dvalertovpyio
H @appokoktvntikn g ooy AbKoc1d4ong GApa 6€ cuVOLAGHO LE LtyAovoTdtn oev £yl a&lohoynOel
o¢ acbeveig e nratikn SusAsttovpyia.

Negpixn dvoiertovpyio.

Agv &yovv deaybei peréteg pe oumaylukociddon dApa oe cuvovacud e prylovotdrr o€ acheveig
pe dratapaypévn veppikn Aettovpyia. H 6160gom g oumaylukociddong driea dgv avapuévetat vo,
EMMNPEACTEL ATO TN VEQPIKT SOVGAELTOVPYia.

53 Ipoxivikd dedopéva yia TNV 0oQaAELX
Ta pun KAvikd dedopéva yia Tn GUTayAVKOGIOAoT GAPA SEV AIOKOAVTTOVV 1010{TEPO KivOLVO Y1 TOV
avBpmmo pe Paon Tic cVUPATIKEG HEAETEG POPUOKOAOYIKNG AoPLENG, TOEIKOTNTAG EQATAE Kol

emavolapupavouevmy 60cEmV.

Avomopoywyikn Kot ovartuélokn ToEikoAoyio

e o peAétn tpunpatog I og apogvikovg apovpaiovs, dev vnpée enidpact TG oUToyAVKOGLOAGTG
dApa og GUVOLACUO PE HYAOVGTATN M TG CMAYAVKOGLOA0T G AAP mG LovobBepaneia ot
OTEPLLOTOYEVEDT).

e o peAétn yovipotntog tunpatog I ko mpdung epuPpuikng avamtuéng oe apovpaiovg,

mapo TP ONKe ATOAEW TPO TG ELPVTEVGNG GTO GLGTATIKO TNG YOVILOTNTOS TMV BNAVKOV TNng
UEAETNG TOGO UE TN UIYAOLoTATN ¢ povobepameio 660 Kot otV opdda Oepaneiog cuvdvacpoD, Kot
BewpnOnke 0Tt oyetileTon pe T prylovotdn. [ ) Bgpaneio cuvovacov, ta TeplBdpila 6N
uéyiotn cuvietopevn avlpomivn d6on (MRHD) ¢ oimayAvkooiddong GAQa Kot TG UyAOVGTATNG
Nrav 27aldoia kat 4thdcta, avtictolyo, pe facn v ékbeon oty AUC oto mAdcpua.

e o peAétn euPpuikng avamtvéng tunquatog I, dev mapatnpndnkov avemfounto svpripuato T0L Vo
0modidovTal GUEGH OTY CUTUYAVKOGLOACT GAPO 1] OTI LYAOLGTATN G€ KVOPOPOVVTES apovpaiove 1
GTOVG OTTOYOVOLS TOVG.

e o LeAETN UPPuTKNG ovATTLENG GE KOUVEALQ, Ol EXOPAGEIC GTN UNTEPQ, GUUTEPIAAUPAVOUEVNS
NG LELMUEVNG KATAVAAMONG TPOPTS KOl TOV AVENUEVOV EMTEI®V COUOTIKOV BAPOVS, NTOV ELPAVEIG
Yo TNV opdda ov EAaPe Tov GuVOLAGHO Kot Yia TN HyAovoTtdtn mg povobepaneia. O cuvdvacspog
SUayALKOG Ao G AApa pe piylovotdtn (aAld Oyt oimoyAukociddong aipa yopig pyAovotdtn) eiye
®G OMOTEAEG O, AVENUEVEG KOPOLOYYELOKEG OVOTANGTES (ATPTTIKOC TVEVHOVIKOC KOPUOG, EAAELLLLN
KOTALOKOD S10.pPAYLLATOG KOl SIEGTAAUEVO 00PTIKO TOED) 6T KOvvEALD Kot 16 popég Kot 3 popéc tnv
ékBeomn oty MRHD ¢ ommayAvkoo1daong Ao Kot Tng UIyAOVGTATNG, avTioToryo, e fdon o
epanag doom, N 112 popég kar 21 popég avtictoryo, pe faomn T cmpeLTKT docoroyia. 26T0G0, dev
glvon dSuvato vo amokAeloTel OTL 01 avemBOUNTEG EVEPYELEG GTNV EUPPLIKT avATTTLEN TTOL
mopotpnOnkay ota kovvéAla Bo propovcay va iyay ELPaVICTEL LETA amd i povo €kbeon otov
cuvovaoud. Agv tav duvatd va kaBoploTel ETinedo PN TOPUTNPOVUEVNC OVETIBOUNTNG EVEPYELNG
(NOAEL) yw Vv opdida cuvdvacuov, kabog dokiypdotnke uévo pio 3061 cuvovacuov..

e o LEAETN TPOYEVVITIKNG Kol LETOYEVVITIKNG avarnTuéng tunpatog I dev mapatnpriOnkay
OVETBOUNTES EVEPYELES GTY| UNTPIKN 1] LETOYEVVITIKT OVATTTLEN TTOL VoL arodidovTat Gpeso ot
GayAVKOG13A0T AAPa 1 ot pryAovotdtn. H a&loAdynon tov ydloktog 6€ apovpaiovg omd tnv
opdda Bepaneiog GUVOLOCUOV £J€1EE EKKPIOT TNG UIYAOVOTATNG Kol OTEKKPIOT TG
GUIAYAVKOGIOA0NG GAPO GTO YOAO T®V apovpainy. X116 2,5 dpec petd and ) d0am, 0 Adyog £kbeong
NG GUTaYAVKOG1OAoN G GAPO 6TO YA TV apovpainy 6to TAdoua ftav 0,038.
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6. O®APMAKEYTIKEX IAHPO®OPIEX
6.1 Kaotaroyog ekddymv

Natpro kirpiko d1wdpko (E331)

Kutpkd 0&p povovdpkd (E330)

Mavvitoin (E421)

[MoAvcopPiko 80 (E433)

6.2 AocvupatétnTeg

EMetyerl peketdv oyetikd pe tn cupfotdtnTa, To Tpov QOPUUKEVTIKO TPOTOV OEV TPEMEL VOl
OVOUELYVOETOL UE OAAD POPLOKEVTIKE TPOTOVTAL.

6.3 Awdpkero Long

Mn ovorypévog TePLEKTNG
3 ypévia

Avoovotadiv QopUOKEVTIKO TPOIOV

Metd amd TV avacHoTooT, £XEL Katadery Ol ynuikn, euoiky Kot pkpoPlodoyikn otadepotnTa Kotd
™ xpnon via 24 dpeg o€ Oepuokpacio 2°C £wg 8°C.

And pikpofroroykng andyemc, To avacvotabdév mpoidv Ba mpénet va ypnoiponoteital apécme. Eqv
dev ypnopomombel yio apainon apécmc, o xpovog OANENG KaTd T ¥poN Kot 01 cuVOKeg
Slatpnong TP amd TNV apaimon givar vV Tov YPNOTN Kot KavoviKa dev Ba mpémet va
vrepPaivovy tic 24 dpeg otovg 2°C £mg 8°C.

Apatopévo QopUAKEVTIKO TPOIOV

Metd amd v opai®on Tov ETETOL TG AVAGVGTAOTS, £XEL KATAdE Ol YK, PLOIKN Kot
pikpoProroyikn atabepdtnta katd ™ xpnon peta&d 0,5 mg/ml kot 4 mg/ml yo 24 dpeg otovg 2°C
£€wg 8°C, axolovBopevn amd 6 dpeg o€ Beppokpacio dopatiov (Ewg 25°C) mpokepévou va
gmrpanei 1 Eyyvon.

Xp1on aoNATIKOV TEYVIKOV

Ao Kkpoflodoyikng amoync, To opUaKELTIKO Tpoidy Oa mpémel va ypnopomoteitat apécwns. Edv
OV YpNOLUOTOLEITOL AUECMGS, O ¥POVOG Kol 01 GLVONKES POANENS Katd T yprion etvor evBOvN Tov
¥PNOTN Kot Kavovika dev Oa mpémet va vepPaiver Tig 24 dpeg atoug 2°C émg 8°C, axoiovBovuevog
amo 6 dpec o Bepuokpacio dopatiov (Ewg 25°C) mpokeévou va emiTpanel 1 Eyyoon.

Mnv koToyOYETE TO OVOCLOTAOEY PLOAISI0 1 TO APOLOUEVO SLEAVUO GLTOYAVKOGLOAGNC GAPO GTOV
GAKO £YYLONG.

6.4 Idowitepeg mpoPurdEels KaTa T GULAEY TOV TPOIGVTOG

Dvldooete o yoyeio (2 °C — 8 °C).
Ddvrdcoete 10 PLOAISI0 670 EEMTEPIKO KOVTI Y10 VO, TTPOGTOTEVETOL OO TO POG.

IMa 11g cuVONKeC doTPMNONG LETA TNV AVOGVGTACT KOl TV 0pAicT) TOV QAPUAKEVTIKOD TPOIOVTOG,
PA. mapaypopo 6.3.
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6.5 ®VoN KO GLOTUTIKE TOV TEPLEKTN

105 mg k6ve®S Y10 TUKVO GKEVAGIA Y10 TAPUCKELT] SIOAVUATOC TPOG EYYVGT] GE OVLOETEPO PLOAIOI0
amo dapaveg Poplomupttikd yvori Tomov I twv 20 ml sppayicpévo pe mopo eleydpnons ord
YADPOPOLTLALKO EAOGTOUEPES 20 MM KOl GPPUYIGUEVO LE ATOCTMLEVO KOTAKL OO GAOVUIVIO UE
GKOVPO YKPL TAAGTIKO KOLUTHL.

Yvokevaciec mov mepEyouvv 1, 10 ko 25 @raridia.

Mmropei va, unv KoKAOPOPOoLV OAEG Ol GUGKEVAGIEC.

6.6 Idwitepes mpoPurdiers amdppryng Ko Grrog yEIPIopog

IIpogtowacio mpwv amd Ty Eyyvon

XpNGUYLOTOMGTE AGNTITN TEXVIKT).
Ka0e proidro tov Pombiliti Tpoopileton yia pia povo ypnon.

Ynoloyiopde e d6ong

[Ipocdiopiote Tov apBud tov proidiov Pombiliti tpoc avachotacn pe Bdon to copatikd Pépog Tov
acBevoug.

1. Zopatikd Bapog acbevoig (kg) x d6om (mg/kg) = Adon acbevoic (mg)

2. Abon aoBevovg (oe mg) dwpovpevn dwa 105 (mg avd erorido) = ApBuds proAdioy tpog
OvVOGVUOTOO

e Edv o apBudc tov prodiov teptlapfavel KAAGULM, GTPOYYOAOTOMGTE TOV GTOV ETOUEVO
axépato apouo.

[apdaderypo: og acBevn Papovg 65 kg yopnynon d6ong 20 mg/kg
e Abon acBevovg (mg): 65 kg x 20 mg/kg = 1.300 mg cuvolikn 66om

o ApBuog proldiov mpog avacvotaot: 1.300 dwupodpeva pe 105 mg ava
@loAid10 = 12,38 @loAidia kot 6Tpoyyvromoinen o€ 13 elaiidia.

o Aogapéote 7,0 ml and kabéva amd ta tpomta 12 roiidia,
0,38 plaAidio x 7,0 ml = 2,66 ml otpoyyvromompéva o€ 2,7 ml and to 13° proridio.

AVTIKEIIEVO TOV OTOLTOVVTOL Y10, TNV GVOGVGTACT KOL TNV 0p0imo)

e Pombiliti proaridio 105 mg

o X1eipo VOwp Y evéoipa o€ Bepuokpacio dopatiov and 20 °C €wg 25 °C
Evéowpo didivpa yhmprodyov vatpiov 9 mg/ml (0,9%) oe Beppoxpacio dopatiov and 20 °C £wg
25 °C. EZnpeioon: Emiééte péyebog oakov pe faomn to copotikd Bapog tov acbevoic.

e Belova pe drapetpo 18 gauge 1 pikpdtepn

ApaoTNPLOTNTES TPV OO TNV OVACVOTOCN

e Ta @uoAidwa Pombiliti mpémel va apaipodvtar omd 1o yoyeio (2 °C émg 8 °C) kat va, apivovTot va
enavérBovv og Beppokpacio dmpatiov (dnA. mepimov 30 Aentd otovg 20 °C €wg 25 °C).

e Mnyv T0 ¥PNCIUOTOLEITE EAV 1] ADOPIAOTIONUEVT] KOVIG EIVOL ATOYPOUATICUEVN T €V TO KAEIGIO
€xervmootel {nud 1 dv €xel apapebel To Kovumi TG GEPAYLOTS.

Avoobotaon e Avoehomotnuévng KOVE®MS
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H avaciotoon ke praiidiov yiveton pe tpocnkn 7,2 ml oteipov Kémp yia evésiua oTdydny, pe
apyo6 pubud, 6To E0OTEPIKO TOV PLAALSIOV KoL Ol amevBeing EMAVED GTI AVOPIAOTOINILEVT KOVL.
Amo@iyete T Bioin kpodoTn Tov 6TEIPOL HOMP Y10 EVEGYLO GTT) ADOPIAOTOUNUEVT] KOVL KOl
amoPOYETE TOV GYNUOTIGUO a@POD.

Ieipete kan otpéyte amard kaOe LaALd0 Yia va dtaAvbei 1) k6vig. Mny avaotpépete, unv
otpofirilete kat unv avakiveite. H avacbotaon g Avo@iiomompévng kovems dlopkel cuvinbwmg
2 Aemtd.

Embempnote to avocvotafévia glaAidie yio couatidioko DAKO Kot 0Toypouoticpuo. O
avacvotabdeic 0ykog epeaviletal mg d10nYEg Emg omalov, dypoUO G EAAPPOS KITPLVO
Stadvpa, Yopig EEvo coUaTiOW KoL OVGLUGTIKA YMPIC COUOTIOW LE TN HOPPT AEVKDV £mG
Nudtapovedy couatdiov. Edv, petd tov dueco Eeyyo, mapatnpnoete EEva copatida | €6v o
SLAV U £XEL OTOYPMUOTIGTEL, PNV TO YPNCUOTOIGETE.

Enavoidapete ta mopamdvo PHoto 0GEC POPEC AVTIGTOLYOVY GTOV plOpd TV LoAdIMVY oV
yperalovtal opainon.

Apoimon Kol TPOETOUGIO TOV GAKOL £YYLGNC

1.

EnéEte évav aako evoopréfiag (IV) €yyvong pe emapkn 6yKo yio vo eXTOyeTe TEAMKO €0POG
oLYKEVTP®ONG-0TOYoL amd 0,5 mg/ml Emg 4 mg/ml yia 10 apouwdiv StdAvpo GLTayAvKoGIdAoTg
oo yuo IV éyyoon.

A@apéoTte TOV 0P EVTOS TOL GAKOV EyYVoNG. AQUIPESTE {00 OYKO EVEGILOV STOADLOTOC
yAprovyov vatpiov 9 mg/ml (0,9%) mov Oa avtikatactadel 0md Tov Guvorikd 6yko (ml) g
avacvotabeicog ourayAukociddong aApa.

O avacvotabeig 6ykog emttpénet TNV axpiPn Aqyn 7,0 ml (ta oroia tlwodvvapovy pe 105 mg) and
KkGOe PloAidlo. Xpnoomoumvtog pia cuptyya wov dabétetl fehdva pe diapetpo £mg 18 gauge,
aQalpéoTe apyh T0 ovacvoTadév didivpa ard To eloiidia, copmepiiapupavopévoy tov 7,0 ml yuo
TO HEPIKO PLOALSL0, £EmG OTOL AdPete TN dOGN Yo TOV acOevn. ATOPUYETE TOV GYNUATIGUO APPOD
oTN oLPLYY. ATOPPIYTE TUYOV VTOAEITOUEVO AVOGLGTAOEY SLAAVUA GTO TEAELTAIO PLOAISIO.

Eyydote apyd to avacvotadév diilvpa ormaylukooiddong aApa arngvdelog Héca 6Tov 6éiKo Tov
EVEGILOL SLOADUATOC YAmplovyov vatpiov 9 mg/ml (0,9%). Mnv mpocbétete ancvbeiog péoa
GTOV KEVO YMOPO TOL UITOPEL VAL ATOUEVEL EVTOS TOV GAKOL £YYLONG.

Avootpéyte | LOAGETE OTOAG TOV GAKO TPOKEEVOL Vo Vo UEiEETE TO apatpévo dtdivpa. Mny
avokiveite Compd Kot unv avadedete VTePPOoAKA TOV 6dKo yyvonc. Mnv ypnoLOTOLEITE COANVO,
TMEMEGUEVOL 0EPQ Y10 TN LETOPOPE TOV GAKOV EYYVOTC.

Enavaiapete ta fripato 6Toug VITOLOITOVE GAKOLG EYYVOTC Y10, VO ETITUYETE TOV GUVOAIKO OYKO
(ml) ¢ avacvotabeicag oumaylvkocidaons aApa Tov omatteitan yio T 6661 Tov acbevoic.

To diahvpa wpog Eyyvon Oo Tpémel va yopnyeitar 6GO T0 SVVATOV TO GLVTOUO LETE TNV TPOETOLACIOL
g apainong og Beppokpacio dmpatiov, PA. mapdypapo 4.2.

IIposctownacio yio yopnynon

Edwv dev etvan duvartn n évapén g €yyvong Hetd tnv opaimot, To opatopévo dtdivpa ivatl 6tabepd
v o Kot 24 dpeg 610 Yuyeio atovg 2 °C émg 8 °C. Agv cuvictdton 1) pOAAEN o€ Beppokpacio
dopatiov. Avatpééte oTig ouvONKeC oTadepdTNTAG YO0 PUAAEN KaTd TN ¥p1oT. MV KaToyOYETE 1)
OVOKLVELTE.

O odicog evéoov StaAvpaTog yAmptovyov vatpiov 9 mg/ml (0,9%) mov tepéyel v apar@pévn
GUTAYAVKOGIOAGT) AAPA YOPNYELTAL LLE TN XPNOT AVTALOG £YYVOTG.
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[pw and v £yyvon, EXOEOPNGTE TOV GAKO £YYVOTG Y10 GYNLOTIGHO a@POD KoL, EAV VITAPYEL APPOC,
aPNoTE TOV 0PpO va S1aAvbel. AmoOyETE TNV AVOKIVIOT KO XEIPLOTELTE e NITLEG KIVIGELS TOV GAKO
£yYVomng Yo Vo 0oQUYETE TOV GYNUATIGUO appo.

B0 TPEMEL VOL YPNOILOTTOLEITOL GET EVOOQPAEPLAG YOPYNONG LE EVODUATOUEVO PIATPO o€ Gepd (in-
line) younAng déopevong mpwteivav 0,2 kpov. Eav n ypapun IV mapepnodiCeton katd ™ dibpkeio
g £yyvong, aAraETe T0 QidTpo.

AALO QOPLOKEVTIKA TPOTOVTA dEV TPEMEL Va, gyyEovTal otnVv 1010 [V ypapun pe to apaiouévo
St po. GuTayAvkoc1daong GApa.

Amndppuym

Kda0e aypnoyomointo poprokentikd Tpoidv 1 VITOAELO TPETEL VO ATOPPITTETOL COUPOVA LE TIG
KAt TOMOVS 1GYVOVGES GYETIKES SLUTAEELS.

7. KATOXOZXZ THX AAETAY KYKAO®OPIAX

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

Blanchardstown, Dublin

D15 AKK1

Iphavdio

e-mail: info@amicusrx.co.uk

8. APIOMOZ(OI) AAEIAY KYKAO®OPIAX

EU/1/22/1714/001

EU/1/22/1714/002

EU/1/22/1714/003

9. HMEPOMHNIA ITPQTHE EI'KPIZHY/ANANEQXHY THX AAETIAX

Huepounvia mpdng £yxpiong: 20 Maprtiov 2023

10. HMEPOMHNIA ANAGEQPHXHX TOY KEIMENOY

Agntopepeic TANpoeopies yio 10 TOPpOV PAPULOKEVLTIKO TPOTOV glvar S1abéotpeg 6Tov dIKTLOKO TOTO
tov Evponaikod Opyavicpod @apudkwv: https:// www.ema.europa.eu.
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IHAPAPTHMA II
HAPAXKEYAXTHX THX BIOAOTI'IKQX APAXTIKHX OYXZIAX KAI
HAPAXKEYAXTHX YIIEYOYNOZX I'lA THN AITIOAEEMEYXH TQN
IHAPTIAQN
OPOI'H ITIEPIOPIXMOI ZXETIKA ME TH AIAOEXH KAI TH XPHXH
AAAOI OPOI KAI AITAITHZEIX THX AAETAX KYKAO®OPIAX

OPOI'H ITIEPIOPIZEMOI XXETIKA ME THN AX®AAH KAI AITIOTEAEXMATIKH
XPHIH TOY ®APMAKEYTIKOY ITPOIONTOX
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A. HMAPAXKEYAXTHX THX BIOAOTI'TKQX APAXTIKHY OYZIAX KAI
IHAPAXKEYAXTHX YIIEYOYNOZX I'TA THN AIIOAEXMEYXH TQN ITAPTIAQN

‘Ovouo kot 61e06vven 1oV TEPACKEVOGTN TNE BLOAOYIKAOC dPOCTIKNE OVGTOGS
WuXi Biologics Co., Ltd.
108 Meiliang Road, Mashan, Binhu District, WuXi, 214092, Kiva

Ovopo ko d1e00vven TOL TEPAUCKELOOTN TTOV £IvVOL VITEVOLVOC Yo TNV OTOOEGUEVOT TOV TUPTIOMV
Manufacturing Packaging Farmaca (MPF) B.V.
Neptunus 12, Heerenveen, 8448CN, OALovdia

B. OPOI'H HEPIOPIXMOI XXETIKA ME TH AIAGEXH KAI TH XPHXH

DoppokenTikd TPOIOV Yo T0 0Toio amarteital mepropiopévn wtpikn cuvtayn (PA. Hopaptnua I:
[epiinym tov Xopoktnpiotikdv Tov [Ipoidvtog, mapdypapog 4.2).

I AAAOI OPOI KAI AITAITHXEIX THX AAEIAYX KYKAO®OPIAX
. Ex0¢og1g Teprodukng rapakorovdnong g acedlreiag (PSURS)

Ot anortoelg yio v vroPoAn twv PSURS yio 10 ev Ady® @apuokevtikd mpoidv opiloviol otov
KatdAoyo e Tig nuepounvieg avagopdg g Evoong (katdioyog EURD) ov mapatifeton oty
mapdypoapo 7, Tov apbpov 107y, g odnyiag 2001/83/EK kot kdOe erakdrovdng emkaporoinong
OT®G OMLOGIEVETAL GTIV EVPMOTAIKT SIKTVOKT TOAT Y10, TO, PAPUAKOL.

O Kéroyoc Adetag Kvkiogpopiag (KAK) Ba vrofdairer tnv tpdn PSUR Yo to Tpoidv péca o

6 pnveg amod v £YKpion.

A.  OPOI 'H IIEPIOPIXMOI ZXETIKA ME THN AX®AAH KAI AITOTEAEXMATIKH
XPHIH TOY ®APMAKEYTIKOY ITPOIONTOX

. Yyéo10 orayeipiong kKivovvov (XAK)

O Kéroyoc Adetag Kvkhogpopiag (KAK) Ba dieEaydyet Tig amaitodpeves OpacTnploTnTES Kot
TOPEUPAGELG POPUAKOETOYPVUTVIIONG OGS Tapovotdlovtal 6To cupemvndév XAK nov
nmapovctaletor oy evotnta 1.8.2 g ddetog kukAopopiag Kot 0TolEcdNTOTE ETAKOAOVOEG
eykekpéves ovabempnoeig tov TAK.

‘Eva emucaiporompévo XAK Oa npémet va katatedet:

e  Metd and aitnuo tov Evponaikod Opyavicpod Oappdkov,

e Onotednmote TpOMONOLEITAL TO GUGTNUA dLayeiptong KivdOvov, E101KE G AmOTEAEG O ANYNG VEDV
TANPOPOPLDY OV PUTOPOVV VO EMUPEPOLY GNUAVTIKT GAAAYT OTN GYE0T 0PEAOVG-KIVODVOL 1 ®G
OTOTELECUA TNG EMITEVLENG EVOC GNUAVTIKOD OPOGTILOV (PUPUOKOETAYPOTTVION 1| EAOYIGTOTOINGT
KWvoUvVov).

e EmnpéoOeta pétpa eELayrotonoinons Kivovivou

Exmaidevutikd vAko yio. £yyvon 610 omitt

O KAK 7wpénet vo, GOUQ®VNGEL GYETIKA LLE TO TEPLEYOLEVO KOL TN LOPPN TV EKTALOEVTIKDOV DAKDV
v N ¥pnomn tov Pombiliti oty €yyvon 610 onitt, copmepAapPovolévey TOV HECHV ETIKOVMVING,
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TOV TPOTOV SVOUNG KOl OTOI®VONTOTE AAADV TTUYDV TOL TPOYpappotoc, ue v EOvicry Appodia
ApN.-

Ta exmoudevTikd vAKE yio T xpnon tov Pombiliti 6ty £yyvon 610 6Titt GTOXELOVY GTIV TOPOYN
KatB0OMNYNONG GYETIKA LLE TOV TPOTO SO EIPIONG TOV KIVOHVOL GAAEPYIKADV AVTIOPAGE®DY TOV
oyetifovtat pe v £yxvomn cLUTEPIAAUPAVOLEVOVY TV avTIOpAceE®V vepevaicinciog ailepytkoh
TOTOV G€ £Vl OIKLAKO TTEPIPAALOV.

0O KAK 0a dwucparicet 6t o€ kabe Kpdtog Méhog 6mov kukAopopei To Pombiliti, givar
TPOGPAcIo/TapEYETOL GE OAOVG TOVE EMAYYEAUATIEG VYELONG Kot TOVG acOeVEIG/ PPOVTIOTEG TTOL
AVOUEVETOL VO GUVTAYOYPAPGOVV, Va StaBEGovy 1| va ypnoiporomcovy To Pombiliti to axdériovbo
EKTOLOEVTIKO TTOKETO:

o OdNybg yro emaryyeAOTIEG VYELOG OYETIKG e TIG EYYDOELG GTO OTITL

o Odnydc Yo acbeveig/ppovtiotég mov meptAapPavel NUEPOLOYIO EYYVCEDV

O 00nyog oyeTIKA e TIG €YXOOELG 6TO omiTL B0 TPEMEL VoL TEPLEYEL TA TAPAKAT® Pacikd oToLyEia:

®  AemTOUEPELES GYETIKA LIE TNV TPOETOLOGI KoL T yopnynon tov Pombiliti,
ocoumepapfovolévev OA®V TV BUdtov TPOETOLLAGING, AVOGVUGTACT|S, 0PAidoNG Kot
xopfiynong:

e Odnyieg yuo TV 10tpikn] 0EOAGYNOT TOL 06BEVOVG TTPLY amd TN YOop1YNCN TG £YYVONG GTO OTiTL:
o [TAnpogopieg yio onueia kot copntdpoto Tov oyetiloviat pe IARS Kol GUVIGTOUEVES EVEPYELEG
v T Sraeipion Tev avemBountev avtidpdcewv oto edpuaxo (ADRSs) otav speoaviovio

GUUTTMUOTAL.

O 0dnydg Y10 acbeveic/ppovtiotés Oo mpémel va tephapfavel To Tapakdto Pacikd oTotyio:

o [Tnpogopieg yio onueia kot copntdpoto Tov oyetiloviat pe IARS Kot GuVIGTOUEVES EVEPYELEG
v T draxeipion Twv ADRs dtav eppavifovtor cupmtdpota.

e 'Eva Huegpoloywo Eyydoewv mov pmopei va ypnoyoronbet yio v Kataypapt TV EYY0CEMY Kol
v tekunpioon onowwvonmote oyetilopevov pe to tpoidv [ARs, counepiiappavopévov
AVTOPACE®V VIEPELOTONGING AALEPYIKOD TOTOV TPV Ao, KATd TN d1dpKed 1] LETA TNV €yYLOT).
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ITAPAPTHMA I1I

EINIZHMANXH KAI ®YAAO OAHI'IQN XPHXHX
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A. EIIIXHMANXH
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ENAEIZEIX ITIOY IIPEIIEI NA ANATPA®ONTAI XTHN EZEQTEPIKH XYXKEYAZXIA

EEQTEPIKO KOYTI

1. ONOMAZXIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

Pombiliti 105 mg kdvic Yo TuKvO GKEVAGLO Y10 TOPACKELT] SLHADLOTOC TPOG EYYLON
GUTAYAVKOGIOAGT GAPQ

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

Ka0e prorido mepiéyet 105 mg curoylukociddong GApa.
Metd v avachotaon, 1o didvua meptéyel 15 mg cimaylvkooiddong dAgo ava ml.

3. KATAAOI'OX EKAOXQN

"Exdoyoa:

Natpro kirpiko d1wdpko (E331)

Kurpkd 0&p povovdpkd (E330)

Mavvitodn (E421)

[MoAvcopPiko 80 (E433)

Agite 10 @OALO 0ONYUDV XPNONG Y10 TEPLGCOTEPES TANPOPOPIES.

4. OAPMAKOTEXNIKH MOP®H KAI IEPIEXOMENO

KOVIG Y10 TUKVO GKEDOGLLA Y10, TOPOUCKEDT] SLOADLLOTOG TPOG EYXVOT

1 plorido
10 groAidio
25 @loAidio

5. TPOIIOX KAI OAOX(OI) XOPHI'HXHX

AwBdote To pUALO 0INYIDV XpIOTG TPV Al TN YPTION.
INo pio povo yprion

EvdopAéfia yprion HETE 0o avOcVGTAGT KOl 0paieon

AEN ITPOZEITIZOYN TA TTAIAIA

6. EIAIKH ITPOEIAOIIOIHXH XYM®QNA ME THN OIIOIA TO ®PAPMAKEYTIKO
MPOION MPEIEI NA ®YAAXZETAI *E OEXH THN OIIOIA AEN BAENOYN KAI

Na puidoocetar o€ B€on, v omoia dev PAEmovv Kot dev Tpooeyyilovv Ta Todid.
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7. AAAH(EY) EIAIKH(EY) ITPOEIAOIIOIHXH(EIY), EAN EINAI AITAPAITHTH(EY)

[MPOXOXH: Xpnowonoteite to Pombiliti povo pe okAnpd Koy dkio pryAovotdng 65 mg.

8. HMEPOMHNIA AH=ZHX

AHEH

9. EIAIKEYX YYNOHKEYX ®DYAAEHX

Dvldooete o yoyeio (2°C - 8°C).
Ddvrdocoete 10 PLOAISI0 670 EEMTEPIKO KOVTI Y10l VO, TTPOGTUTEVETOL OO TO PG,

10. IAIAITEPEX [TPO®YAAZEIX I'A THN AITIOPPIYH TQN MH
XPHEIMOIIOTHOENTON ®APMAKEYTIKOQN ITPOIONTOQN 'H TQN
YIHHOAEIMMATQN IIOY ITPOEPXONTAI AITIO AYTA, E©OOXON AITAITEITAI

11. ONOMA KAT AIEYOYNXH KATOXOY THX AAETAY KYKAO®OPIAX

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

12. APIOMOZX(OI) AAEIAY KYKAO®OPIAX

EU/1/22/1714/001 1 @uokidio
EU/1/22/1714/002 10 @oAidio
EU/1/22/1714/003 25 @oAidio

13. APIOMOZX ITAPTIAAX

Lot

‘ 14. TENIKH KATATAZH I'TA TH ATAGEXH

‘ 15. OAHI'IEX XPHXHX

‘ 16. TIAHPO®OPIEX XE BRAILLE

H attioldynon yio va pnv teptinebei n ypaoen Braille eivon amodert.
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17. MONAAIKOX ANATNQPIZTIKOZ KQAIKOX — AIZAIAXTATOX TPAMMQTOX
KQAIKAX (2D)

A6d166T0TOG YPAPU®TOS KDdKaS (2D) mov pépel Tov TEPIANQOEVTA LLOVOSIKO OVayVOPISTIKO
KOOKO.

18. MONAAIKOXZ ANAI'NQPIETIKOX KQAIKOX - AEAOMENA ANATNQXIMA ATIO
TON ANOPQIIO

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

ENNIXHMANXH ®IAAIAIOY

1. ONOMAZXIA TOY ®PAPMAKEYTIKOY ITPOIONTOX

Pombiliti 105 mg
KOVIG Y10 TUKVO CKEDOGLOL
OUTAYAVKOGIOAoT) QAP

2. TPOIIOX XOPHI'HXHX

AwBdote 10 PUALO 0dNYIDV XPYOMG TPV 0T T XPNOoT.

IMo pio povo ypnon.
IV ypnon petd amd avacHoTacn Kot apoimon

3. HMEPOMHNIA AHEHX

AHEH

4. APIOMOX ITAPTIAAX

Lot

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

| 6.  AAAA LTOIXEIA

MMPOXOXH: Xpnoyonoieite o Pombiliti povo pe okAnpd Koy dkio pryAovotdtng 65 mg.

Dvldocoete og Yoyeio. PVALGGETE TO PLAISI0 6TO EEMTEPIKO KOVTL Y10l VO TPOGTATEVETAL OO TO PG,
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B. ®YAAO OAHT'TQN XPHXHX
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®@OrAo 0OV ypiong: [IAnpogopieg yia Tov acevi

Pombiliti 105 mg k6vig Y10 TUKVO GKEVUGHA Y10 TAPAGKEVT] SLHADPATOS TTPOG £y VoM
oo yAuKoo1ddon aipa

vTo PapUaKo oTO TEAEL LTO GLUTAN PO UATIKY TopakoloVONGT. AvTd Oa emiTPEYEL TO Yp1IYOPO
TPOGIOPICUO VEDV TANPOPOPLOV acpdAeloc. Mmopeite va Ponbnoete péocw g avapopdg mbavov
OVETOOUNTOV EVEPYELDV OV EVOEYOUEVMG Tapovctilete. BA. T€hog ¢ mapaypdpov 4 yia tov Tpdmo
avapopds avemBOUNT®V EVEPYELDV.

Awfdote TpocekTIKE 0AGKANPO TO PULAO 00N YOV YPNONS TTPLY 6ag xop YN0l avtd 10

PapROKOo, O10TL TEPLAAPPAVEL CNUOVTIKEG TANPOPOPIES Y10 GO,

e DvidEte avTd TO PUALO 0dNYIDV Ypons. Tows ypetaotel va To dfdocete Eova.

o Edv éyete nepartépw amopieg, poTNOTE TOV Y1ATPO, TOV POPUAKOTOLO 1] TOV VOGOKOUO GOG.

o Edv mapatnpnoete KAmola avemBounTn vEPyeLd, EVIIUEPMDGTE TOV YIATPO, TOV (POPLOKOTOLO 1| TOV
VOGOKOWO GaG. AVTO 1GYVEL Kot Yio kéOe mbavr| avemBountn evépyeto Tov dEV AVOUPEPETAL GTO
Tapov GOUAAO 03N YLDV YpNone. BAéne mapdypapo 4.

T epréyel To Tapov QUALO 00N YLOV

. Tt eivon To Pombiliti ko wowa ivan ) xp1ion tov

. Tuvmpénet va yvopilete mpv cag yopnynOel to Pombiliti
. Hag yopmyeital to Pombiliti

. [IiBavég avemBOuntes evépyeteg

. ¢ va puidccete To Pombiliti

. [lepreydpeva tng cvokevaciog Kot Aomég TAnpopopieg

AN DN AW =

1. Th gival To Pombiliti kon wowa givan i) pijon tov

T givan To Pombiliti

To Pombiliti givan évag tOmog «Bepameiog eviupukng vrokatdotaongy (enzyme-replacement therapy,
ERT) mov ypnoiponoeitar otn Oegpameio g oyiung Evapéng g vocov Pompe og evijhikes. Tlepiéyet
TN SpUCTIKN 0VGIN «GUTAYAVKOGIOACT] GAPOY.

Mo gival i xprjon Tov

To Pombiliti ypnoiponoteitol Tavia pe Eva GALO PAPLOKO TOL OVOUALETOL GKANPE KOWAKLOL
urydovotatmg 65 mg. Eivol mold onuavtikd va dtafdcete exiong to @OAAO 001 y1dV ¥p1iong TV
OKANPOV KayoKiov UtyAovstdng 65 mg.

Edv €yete omowadnmote anopio GYeTIKA Le Ta PAPLOKE GOC, POTNOTE TOV YIATPO 1) TOV POPLAKOTOLO
GG,

M ®g dpa To Pombiliti

Ta dtopa pe voso Pompe £yovv yaunAd enineda tov evivpov 6&ivn dhpa-yAvkooiddon (acid alpha-
glucosidase, GAA). Avtd 1o évlupo fondd 6tov EAeyyo TV ETMEd®V TOL YAVKOYOVOUL (Vg TOTTOG
VOOTAVOPAKD) GTOV OPYAVIGHO.

2 vocso Pompe, vynid emineda YAVKOYOVOL GLGGOPEVOVTAL GTOVG UDEG TOL COUATOG. AVTO
OTOTPETEL TN GMGTI AELTOVPYIO TOV LLOV, OTOS TOV PGV ToL 6oG BonBolv va TePTATATE, TOV HVOV
KAT® 06 TOVG TVEVUOVEG TTOL 6a,G Bon0ovV va avamvEETE Kol TOL KApSIOKOD HLOC.

To Pombiliti ei6€pyeTon oto poikd KbTTOpa mov TposPdilovrol amd tn voco Pompe. Otav e16éA0et

ota KOTTapa, To Pappako dpa 6nmg 11 GAA 1 omoia GUUPAALEL 6T SLAGTACT] TOV YAVKOYOVOL Kot
GTOV EAEYYO TV EMTEIDV TOV.
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2. T péner vo yvopilete mpiv oog yopnyn0Oei to Pombiliti

Agv nipéner va cag yopnyn0si Pombiliti
o Edav elyate moté aneilntikég yio ) {1 avtidpdoelg vrepevacnciog oe:
= owayAlvkocddon dapa
" LyAovoTdrn
= og OmOLAINTOTE GALO O TOL GLGTATIKA AVTOD TOL PAPUAKOL (AVAPEPOVTOL GTNV
Tapdypopo 6).
e Edv o mponyovpevn éyyvon émpene va dlokomel kat dgv rav duvatn 1 enavévapEn Ady®
amEMNTIKOV Y1 1 (0N avTidpaceny vrepevaicinciog.

Mpocdomomcels Kot TPoPLAGEELS
AmevBuvieite 6ToV Y10Tpd, TOV POPLAKOTOLO 1] TOV VOGOKOLO GOG TPV ypnoioromoete to Pombiliti.

AnevBuvlsite apéocmg 6ToV Y1ATPO 1] 6TOV VOGOKONO GOG GV OVTA IGYVOLV Y10 GGG, EAV TGTEVETE
OTL umopel va 1oLV Yo €64G 1| €4V eppavicate TOTE TETOEG AVTIOPAGELG Le AN Bepameio
evlopkng vroxatdotaong (ERT):

o aAlepykég avTidpacelg, ovumeptaapfavouévng g avapuiaiog (Log cofoapng oAAEPYIKIG
avtidpaong) — PA. mapdypapo 4 «ITiBavég avemBOUNTES EVEPYELED) TAPAKAT®, Y10 GUUTTMULOTOL
avTOPACE®V OTEMMTIKOV Yia T (o).

e oyetilopevn pe v Eyyvon avtidpaon evo AapPAvaTe To GAPUOKO 1) LEPIKES DPES apyOTEPD — PA.
mapaypoo 4 «ITiBavég avemBounteg vEPYELED TOPUKAT®, Y10l COUTTMOUOTA AVTIOPAGEDV
OmENTIK®V Yo T {on.

Evnuepdote tov yuatpd cag edv EYETE 106TOPIKO KAPOIOKNG 1] TVEVUOVIKNG VOGOV. AVTEG OL
KOTAGTACELS UTOPEL VoL EMOEVOBODY KOTA TN SIPKELD 1] OUECSMG LETE 0O TNV £YYVON G UE TO
Pombiliti. Evnpepmote apéocmg évav y1atpd 1| VOGOKOLO ebv ekdnidvete dvomvora, Prixa, Ypnyopo 1
aKOVOVIOTO Kapdlako puiud 1 omolecdnmote GAAES EMOPACELS OO QVTEG TIG KOTAGTAGELC.

Evnuepdote emiong tov yrotpd oag edv Eyete oidnpa 6ta TS 0G 1] EKTETAREVO TPNELLO GTO GMLLOL
c0c, coPapo deppratikd eEdvOnua 1 appddn ovpa Katd v ovpnon. O yiatpdg oag Oa anopacicet
€av n éyyvon Pombiliti Oa wpémet va drakomel, kot 0 yrotpdg Oa cog dDGEL KOUTAAANAT WOITPIKN
Oepancia. O yrotpdg cog Oo amopacicet eniong av pnopeite vo cuveyicete ™ Aqyn tov Pombiliti.

DoppoKeVTIKN aymyN TPV o6 TN Oepansio

O yatpdg oag pmopel va oag 0MceL AAla pdppaxa mpy mhpete to Pombiliti. Avtd to péppoka

mephappavouv:

®  QVTUOTOUIVIKA KOl KOPTIKOGTEPOELON Yol TV TPOANYT 1 TN LEIDGT TOV avVTIOPAGE®Y TOV
oyetilovton pe v €yyvon.

®  QVTITLPETIKA Y10l TN HEI®ON TOV TVPETOV.

Hoord ko Epnpor

AvT0 T0 AppaKo dev TpENEL vaL yopnyeitar o€ acBeveig nAikiog kdtw Tov 18 etdv. Avtd cvpPaivel
eneldn ol emdpaoelc Tov Pombiliti 6e Guvdvacud pe ™ PIyAovotdtn o€ oVTHV TNV NAKIOKT Opudoo
dev gtvar YVooTéG.

Allo @dppoxo kor Pombiliti

Evnuepoote évav yiotpd 1 VOGOKOUO €GV ¥PNCULOTOLEITE, EYETE TPOCPOTA YPNCUOTONGEL 1} Ot
XPMOCILOTOMGETE GALD QApHOKa. AVTA TEPLOUPAvoLY PappoKa Tov Aappdvoviol xwpig cuvoayn,
GUUTEPIAAUPOVOUEV®Y TOV PUTIKOV QAPUAKDV.

Kinon kot Onhaocpég

Edv eiote éykvog 1) OnAdlete, vopilete 0T pmopel va giote £ykvog 1 oxeddlete vo amoKTNoeTE mOLdi,
unv mépete avTd T PApRaKo aAAE {nTnoTe T GLUPOVAT TOL Y1ATPOV 1) TOV PAPLAKOTOLOV GOG TPV
XPNGUYLOTOUCETE OVTO TO PAPLLAKO.
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Agv vrapyet eumeipio pe  xpnon tov Pombiliti 6 GuvdLOGUO e LYAOVGTATY KOTA T SLEPKELD TNG
EYKVLOGUVNG.

o Agv Oa wpénel va AaPete Pombiliti kavn oxAnpd kaydkio prylovotdtng 65 mg edv €icte £yKvog,.
Dpovticte vo eVIUEPDGETE AUECHG TOV YIOTPO GOG GV pelvete £ykvog, vouilete 6Tt pmopel va
glote £ykvog M edv oxedialete va peivete £ykvog. Mmopel va, vTdpyovV Kivauvol Yo To ayEvvto
Hwpo.

e To Pombiliti 6e cuvévacud pe pryAovotdt dev mpénel va, yopnyeital o€ yovaikeg tov nialovv.
®a mpénet va amopaciotel €dv Ba dwokonei ) Bepaneia 1 o Onhooudc.

AvVTIGOAA Y] KoL YoVIPOTTO
IMuvaikec acOeveic oe avomapayyikn nAkio TpETEL VoL XPTOILOTOI00V a&lOTIoTES HEBOSOVG
OVTIGVAANYTG KOTA T ddpKeLo Kot yio 4 B00UAdEG HETA T SLOKOT Kot TV 600 PapUAK®V.

Odnfynon Ko LEPLoROS PNYaAvVLaTOV

Mmnopet va awcBavBeite CaAn, vivnAia 1 va eppavicete yaunin aptnploxn mieon (vrdtacn) HeTd
AMym tov Pombiliti 1 ™¢ papuakevtikng aywyng mpv ond ) Oeponeio. Edv cuuPei avtod, pnv
odmnyeite N unv ypnoiponoleite epyaieio 1 LNy ovnLoTo.

To Pombiliti repréyer vatpro

Av106 10 POapUOKEVTIKO TTPOTIdV TTEpLEYeL 10,5 mg vatpiov (KOPLo GLOTUTIKO TOV
payepikov/emrpaneliov dratoc) oe Kabe roridio. Avtd wodvvapel pe 1o 0,52% g CLVIGTOMEVNC
HEYIOTNG NUEPNOLOG TPOSANYNS VOTPIOL LE TNV S10TPOPT] Yo EVOV EVIALKA.

3. M og yopnyeitor To Pombiliti

To Pombiliti cag yopnyeitol and Evav ylatpd 1 voookopo. Xopnyeitar péow evetdraéng oe AERa.
Avto ovopdleton evoopAEPia £yyvon.

Evnuepdote tov yuotpd cag edv Bélete va AaPete Bepaneio oto omitt. O yatpdg 6og Oa amopacicet,
Katom agloAdynong, av ival 0o@ouAég Yo €06G va kavete TNy Eyyvon tov Pombiliti oto omitt. Edv
TOPOTNPNCETE KATOLO avemBOUNTN eVEpyELD KaTA T dtdpkeln £yyvong Pombiliti, to pélog tov
TPOCOTIKOD Y10 TNV £YYVOT| GTO OGTITL UTOPEL VoL SLOKOWEL TNV EYYVOT Kot VoL EEKIVIAGEL TNV KOTOAANAN
wTpikn Oepomeio.

To Pombiliti Oa mpémet va ypnoiponoleiton 6 GuVOLAGHO e pyAovotdrr. Mropeite v
YPNOWOTOMGETE LOVO KOWAKLO LYAOLGTATNG 65 mg Le cutayAvkootddon aiea. MHN
xpnowonoteite koydkia prylovotdtng 100 mg (dtopopetikd Tpoidv). Akorovbrote 11 0dnyieg Tov
Y1tpo¥ cag kol SoPfdoTe To PUALO 0ONYIDV XPNONG TOV CKANPOV Kayokimv ryAovostdtng 65 mg yuo
TN GUVIGTAOUEVT] SOGT| TOVG,.

Méon mocétnTa Pombiliti yopnysitan
H mocotta tov pappdkov mov Ba cag xopnynbei faciCetar oto Papog cag. H cuvictdpevn doon
givan 20 mg yia ka0 kg copatikod Bapovc.

Mé7e ka Yo 1660 Ypoviko drdcTnpe yopnysitor To Pombiliti

o Oa Aappdavete Oepaneio pe Pombiliti pia popd kdbe dedtepn efdopdda. To ko diio
LyAovoTatng 65 mg Aappdvovror tny idia nuépa pe to Pombiliti. Avatpé&te 60 OALO 0dNyLIDV
YAPNONG TOV GKANPAOV KOWaKimv HyAovotdtng 65 mg yio TANPOQOpIeES OYETIKA LE TOV TPOTO
AYNG TNG WYAOVGTATNG.

e H éyyvon owmayivkooiddong ahea Oa mpénel va Eexvioet 1 @pa HeTd ™ ANy TV GKANPOV
Koyokiov pydovotdng 65 mg.

=Yg mepintowon kobvotépnong,  Evapén g £yyvong dev Ba mpémnel va vepPaivel TG 3 MPEG
oo T ANYN TS LYAOLGTATNG.
e H éyyvon tov ocimaylvkociddong diea dtopkel mepinov 4 dpe..
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Ewova 1. Xpovodraypappo 606£@v

‘Evapén OMokAnpwon
n¢ omayAuvkooiddaong ah@a* oimayAukootddaong diga

2uvnBing xpoévog £yxuong
4 wpeg
Qpeg ;
0 1 2 3 4 5 6
é 4 wpeg é
‘Evapén Awakomn
vnoTteiag vnoTteiag

* H éyyvon tov cimayAvkooiddong aieo Oo mpémetl va Eekva 1 dpol petd amd T Ayn TV Koyokiov HyAovsTtdtng. Xe
nepintoon kabvotépnong g Eyxuong, 1 Evapén g Eyyvong dev Oa mpénet va vepPaiver Tig 3 dpeg and ™ Aqyn ™G
HyAovoTtdtng.

Merapaon andé arin Ogponcio eviopikig vrokataotaong (ERT)

Ed&v Aappavete ent tov mapdvtog Oepaneia pe dAin ERT:

o O yatpdg 6og Oa cag mel note va otapotnoete v 0AAN ERT mpwv Eekiviioete to Pombiliti.
e  Evnuepmote Tov y1Tpd 60g OTAV OAOKANPMGETE TNV TEAELTAiN dOGT GO,

Edv oag yopnyn0si peyarvtepn 06omn Pombiliti amwd tnv kavovik

Edv €yete duokorio otnv avomvon, oicddveste TpNEUO 1 POVCK®UN 1) £YETE TayVKopdia, uropel va
cog €xet do0el vepPoikn mocdtta Pombiliti. Evnuepmote apéomg tov yuotpd cag. O vrepfoitkog
pLOUOG Eyyvong tov Pombiliti Oo pmopovoe vo TpokarEcel GLUTTOHOTO TOL GYeETICOVTOL UE
VIEPPOAKT] TOGOTNTO VYPOD GTO GOUO, OTWG OVGTVOLA, YPNYOPOS KAPILKOS pLOLOG 1] EKTETAUEVO
TPNEYO TOL GOUATOC.

Edv napaieiyere T 6601 Tov Pombiliti

Ed&v mapodieiyate po £yyoon, EXKOVOVIGTE LE TOV Y1 TPO 1) TOV VOGOKOLO GG TO GUVTOUOTEPO
duvato Yo va erovanpoypappaticete to Pombiliti oe Guvdvaoud pe pryhovotdrn 24 dpeg LeTd v
TeEAEVTOIO ANYN TG MYAOLGTATNG,.

Eadv otapatijoete vo maipvete To Pombiliti
Muote pe Tov Y10tpod oag edv embopeite va dtakdyete ) Oeponeio pe Pombiliti. To cvuntodpoto
™G vOGoL oag pumopel va emdevoboldv edv dtokdyete ™ Bepamneia.

4. MBavég avem@OunTeg evépysereg

Onog 6Aa Ta pApLHOKa, £TCL KOL 0VTO TO PAPLOKO UTOPEL VoL TPOKAAEGEL AVETIOVUNTEG EVEPYELES, OV
Kot 6gv Topovclalovial 6€ OAOVE TOVG avOpmTOC.

To Pombiliti ypnoonoleitot pe PIyAOvoTaTN KOl UTOPEL VO EPPOVIOTOVY OVETIOOUNTES EVEPYELES e
0TO100NTTOTE Ao AVTA TO PappaKo. AvemBountes evépyeleg mapatnpndnkav Kupimg evd ot acheveig
éloPav Eyyvon pe Pombiliti (avemBdunteg evépyeieg oyeti{opeveg e v £yyvon) N Alyo apyotepa.
[pémel va evuep®GETE AUESHOC TOV YIOTPO GOC €AV epPavicete avtidpacn oxeTilOUeEVN e TNV £YYVoT
N aAdepyikn avtidpaot. OplopEveg amd aUTEG TIG AVTIOPACELG UToPEL va Yivouy coPapég Kot
ameNTIKEG yio T Lon. O yotpdg 6ag UTOPEL VoL GOG YOPNYNOEL PAPLOKO TPV OO TNV £YYVCT GOG
Yo TNV TPOANYT VIOV TOV OVTIOPAGEDV.
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Avtidphoeig oyeTlOUEVES e TNV £YXVOT

O tep1ocoTEPES avTIOpAoElS Tov oyetTilovtar pe tnv £yyvon sivor mieg N pétpiec. Ta copnTdOpoTR
avtidpaonc mov oyetilovtal pe TV £yyvon pmopel vo tepiiapPdvouy Suokoiio 6TV avomvon,
(POVGK®LO, TUPETO, piyn, (AAN, EpLOPITNTA TOV dEPLOTOC, KVNOUO 6TO dEpa Kot EGvONUa.

Al epyucéc avTdpaoels

Ot aAhepykég avTidopacelg umopel va TEPIAaUPAVOUY GUUTTOUATE OTMS EEAVON LA GE OTOLOONTOTE
ONUELD TOV CAOUATOG, TPNOUEVA LATLO, TAPOTETAUEVT SUGKOAID TNV avamvon, By, TpREo Tov
YEWDV, TNG YADGG OGS 1] TOV AOLLOV, KVNGUO GTO dépa Kol KvIdmaon.

MoAd ovyvég (Lmopolv va ennpedoovy meptocotepa and 1 ota 10 dropa)
o Keopalodyia

Tuyvég (umopodv va ennpedcovy Emg kot 1 ota 10 dtopa)
ZoBapn ametAntikn yio tn {01 aAlepykn avtidpacn (avo@uAakTikn avtidpacn)
AioOnpo CaAng

Tpopog

Yrvniia

AwTopayn g yevong

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

EpvBpdtta tov dépuatog

XopunAn aptnplokn wicon

Avcnvola

Brixag

Awdppola

AicOnpo adobesiog (vavtio)

Zropoaykdg mOVog

Aépua

Dovokopa

"Epetog

Kvidmon

Kvnopodg oto dépua

E&bvOnpua

YrepPohikn epidpwon

Enddvveg poikég cvondoeig

Mvikog movog

Mvikn advvapia

[Tovog otig apbpaoelg

Konmon

TTupetde

Piyn

AioOnpuo duspopiag otov Bdpaxa

IIpH&uyo otnv meptoyn Tov cOUATOG 67OV oy On 1 Perdva
IT6vog

ITpr&wo ota yépta, oTa TEAUATA, GTOVG AGTPOYEAAOVGS, GTO OO
Abv&non g aptnplakhg Tieong

Oy ovyvég (umopet va ennpedoovy émg kot 1 ota 100 dropa)
Alhepyucn avtidpaon

Agv givon duvotn 1 enitevén N S THPNOT 1GOPPOTiG
AicOnpo kavoov

Huwpovia

Téon MmwoBupiog

Acvvi 01T 0YpOTNTO TOL JEPUATOG
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AcbOuo

Zoprypdg

Avcpopia 6To 6TOUA KOl GTOV AQLLO
ITpnopévog Aapdg

Avcreyia

[Tovog N em®ddvVVEG GLGTAGELS GTOV 01GO0PAYO
ITovog M dusopia 610 GTOUN

Awykopévn yAdoca

AmoypouaTIopOS TOV SEPUATOG

IIpn&uyo oto déppa

ITovog otnv meployn petaly oyiov Kot TAevpol
Mvikn| k6Tmon

Mvikn dvokapyio

Advvapia

ITovog ota pdyovia, ota 00AQ, Gta XEIAN, 6TO T YoHVL
ITovog oty meployn Tov oo patog émov gilonydn n Perova
I'evikd aioOnpa adrobeciog

ITovog otov Bmpaxa

Oidnpa Tov TPocOTOL

AA\ayég ot Beppokpacio Tov GONTOS
I'patlovviég M PAaPec oo dépUa

Ava@opd avemBuunTOVv EVEPYELOV

Edv mopotnprioete Kamolo avembount evépyela, EVIUEPDGTE TOV YIOTPO, TOV QAPUOKOTOLO 1) TOV/TNV
VOGOKOUO 6aG. AVTO 1oyveL Kot Yio kaOe mhavr avemBountn evépyela Tov SEV aVapPEPETAL GTO TOPOYV
POAAO 0dMyudV ¥prionc. Mmopeite emiong va avapépete avemBounteg evépyeteg amevbeiog, HEGH TOVL
€0VIKOD GLGTIUATOG AVaPOPAG TOVL ovaypapeTal ato [Topaptnua V. Mécwm g avapopig
AVETOOUNTOV EVEPYEIDV pmopeite va Bondncete 6T GLALOYN TEPLGGOTEP®V TANPOPOPIDY CYETIKA
UE TNV 0OQAAELD, TOV TOPOVTOG POPUAKOL.

5. dg va pvracoete To Pombiliti

O y10TpdC, 0 POPLOKOTOLOG 1] O VOGOKOLOG 6ag Eivarl vevBuvog Yo T 6ot EOAAEN TV TOL
PopUAKOov KOl TN GOOTN amdppIYT OTOLOVONTOTE ovorypEvay raidiov. Ot mAnpoeopiec Tov
axoAovBovv amevbvvovtal o€ emayyelpoties vyeiag.

To @apuako ovtd TPETEL VO PUAACCETAL GE PEPT] TOV OgV TO PAETOVV Kal dgV TO POAVOVY TO TALO1AL.

Na pn gpnoiponoieite ovtd 10 PAPUOKO PETE TNV NUepoUnvia AENG TOV AvVOEEPETAL GTN PLAAT Kot
o1o Kouti petd ta ypappate « AHEH». H nuepounvia AnéEng eivar ) tehevtaio nuepopnvio tov uiva
TOL AVOPEPETOL EKEL.

Mn avorypéva eladidia: ®vidccete og yoyeio (2 °C — 8 °C). dvldooete 10 QroAidio oty e£nTEPIKY
GLOKEVAGIO Y10 VO TPOCTATEVETOL OO TO PMC.

Metd Vv apaimot], GLUVIGTATOL VO XPTCLHoTolEiTal apécme. QoT000, £xel kaTadelyBel 1 pOAALN TOV
oaKov evooPAéPrag yopnynong tov Pombiliti yia 6 dpeg otovg 20 °C - 25 °C kou yia 24 dpeg 6TOVG
2°C-8°C.

Mnv metéite @APLAKO GTO VEPD TNG OMOYETELCNG 1] GTO OlKLAK(A amoppippata. Potmote tov
(POPLOKOTOLO GUG YLOL TO MG VO TETAEETE TOL PAPLLOKO TTOL JEV YPNCLUOTOLEiTE T AvTd T péTpa Ha
Bonbnoovv oty Tpoctacia Tov TePPaAiovToc.

6. Iepreydpeva g 6VOKEVAGIAS KoL AoWTEG TANPOPOpPieg
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T nepréyer to Pombiliti

H dpactikn ovcia eivan 1 curayAvkostddon ahea. Eva @laAidio mepiéyel 105 mg cutayAvkocsidacng
dAea. Metd v avacvotaoT, To SidAvpHe 6To PLoAIdIo TTepLEyel 15 mg cimoylukociddong GApa ovd.
ml. H cuvietdpevn TeEMK GUYKEVTPOOT| TNG GUTOYAVKOGLOAGNC dA@a TToV £xEl apot®bel oTov GaKo
evdoPAEPRLag yopnynong kopaivetar omd 0,5 mg/ml Eémg 4 mg/ml.

Ta dAha cuotatikd gival:

. Narpro krrpkd dwdpikod (E331)
. Kutpcd o&d povoidpuco (E330)
. Mavvitodn (E421)

. IToAvcopPucod 80 (E433)

Ep@dvion tov Pombiliti kan wepreydpeva g cvokevaciog

To Pombiliti givor pia Aevkn| £0G EAOQPOG KITPVORT 6KOVY. METh TNV avoachotaon, epeavifetol o¢
Stowyég €mc omorilov, dxpopo £0¢ EAAPPOS KiTPvo dtdAvpa, yopic EEva coUaTIOW Kol OVGLUGTIKY
YOPiG copatidla Le T LOPPT AEVKOV £mG Nudaeavedv copatdiov. To avacvotafév didAvpa tpémnet
va opatmbel Tepartépm o 6aKo evOOQAEPLAG EyyvONC.

To Pombiliti eivar KOVIC Y100 TUKVO GKEVAGLOL Y10 TOPACKELT SUADUOTOC TPOG £YYLOT GE PLOALS10
Yvokevacies Tov 1 praadiov, tov 10 groAdiov 1 tov 25 eraidiov

Mmnopet va. unv KukAoQopoHv OAEG Ol GLCKEVOGIEC.

Katoyog Adsrag Kvkhogopiag

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

Blanchardstown, Dublin

D15 AKK1

Iphovdia

TnA: +353 (0) 1 588 0836

Dag: +353 (0) 1 588 6851

e-mail: info@amicusrx.co.uk

HMopackevactiig
Manufacturing Packaging Farmaca (MPF) B.V.
Neptunus 12, Heerenveen, 8448CN, OAlavdia

["o omoladnmote TANPOPOPic. GYETIKE LLE TO TAPOV PAPUOKEVTIKO TPOIOHV, TOPUKAAEIGTE VO
amevBouvbeite otov TomKo avimpdcwno Tov Katdyov g Adstog Kukhopopiag:

Belgié/Belgique/Belgien Lietuva

Amicus Therapeutics Europe Limited Amicus Therapeutics Europe Limited
Tél/Tel: (+32) 0800 89172 Tel: (+370) 8800 33167

e-mail: MedInfo@amicusrx.com El. pastas: MedInfo@amicusrx.com
Bbuarapust Luxembourg/Luxemburg

Amicus Therapeutics Europe Limited Amicus Therapeutics Europe Limited
Temn.: (+359) 00800 111 3214 Tél/Tel: (+352) 800 27003

umeiin: MedInfo@amicusrx.com e-mail: MedInfo@amicusrx.com
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Ceska republika

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

e-mail: MedInfo@amicusrx.com

Danmark

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

e-mail: MedInfo@amicusrx.com

Deutschland

Amicus Therapeutics GmbH

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

Eesti

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

e-post: MedInfo@amicusrx.com

EArada

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

e-mail: MedInfo@amicusrx.com

Espaina

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

e-mail: MedInfo@amicusrx.com

France

Amicus Therapeutics SAS

Tél: (+33) 0 800 906 788

e-mail: MedInfo@amicusrx.com

Hrvatska

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

e-posta: MedInfo@amicusrx.com

Ireland

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

e-mail: MedInfo@amicusrx.com

island

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

Netfang: MedInfo@amicusrx.com

Italia

Amicus Therapeutics S.r.1.

Tel: (+39) 800 795 572

e-mail: MedInfo@amicusrx.com

Magyarorszag

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

e-mail: MedInfo@amicusrx.com

Malta

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

e-mail: MedInfo@amicusrx.com

Nederland

Amicus Therapeutics BV

Tel: (+31) 20 235 8510/ (+31) 0800 022 8399
e-mail: MedInfo@amicusrx.com

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

e-post: MedInfo@amicusrx.com

Osterreich

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

E-Mail: MedInfo@amicusrx.com

Polska

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

e-mail: MedInfo@amicusrx.com

Portugal

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

e-mail: MedInfo@amicusrx.com

Roménia

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

e-mail: MedInfo@amicusrx.com

Slovenija

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

e-posta: MedInfo@amicusrx.com

Slovenska republika

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

e-mail: MedInfo@amicusrx.com

Suomi/Finland

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

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

e-mail: MedInfo@amicusrx.com

Latvija

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

e-pasts: MedInfo@amicusrx.com

Sverige

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

e-post: MedInfo@amicusrx.com

United Kingdom (Northern Ireland)
Amicus Therapeutics, UK Limited
Tel: (+44) 08 0823 46864

e-mail: MedInfo@amicusrx.com

To mapov gvAro 0dNYLAOV priong avadewpiOnke Yo TelevTOiO POPE GTIG

Aldeg TyES TANPOPOPLAOV

Agntopepeic mAnpopopies yia 1o pappako avtod gival dabéoipeg oto dktvakod tono tov Evponaikon
Opyaviopot @appdkmv: https://www.ema.europa.eu. YRApyovv emiong cOvOEGHOL Ue GALEG

1GTOGEAIDEG TTOVL POPOVV oTaVIEG achéveleg kot Oepameies.
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O TAnpogopieg mov axorovBolv amevfivovtal HovVo oe enayyeApaTieg VYEiG:
Odnyieg ypnong — avacHoTOo, UPAi®Gn Kol Yopiyncn

To Pombiliti mpénel va avacvotabel pe HOmpP Yo evESyL, KATOTY Va. apatmOel pe EVEGIHO dtdAvpo
YApLovyov vatpiov 9 mg/ml (0,9%) kot otn cuvéyeln va yopnyndei pe evooeréPua yyvon. H
OVOGUGTOOT) KOl 1 0pOicT) TPETEL VO, TPOYLOTOTOLOVVTIOL COLG®VA LE TOVG KOVOVES 0pOng
TPOAKTIKYG, WOTEPO OGOV ALPOPE TV ACTTTY| TEYVIKN.

Emedn avtd 1o papuaxo gival mpmTeivn, UTopel vo TPOKOYEL GYNUOTICHOG COUATIOIOV GTO
avacLOTOOEY S1AAVLLO KOl GTOVG GAKOVG LE TO TEAMKO APUI®UEVO SIIAV LA TPOG EYYVON. ZUVETMOG, Yo
™ yopnynon Ba mpénet va ypnoiponoleital giltpo o€ oepd (in-line) youning dEcuevong TPOTEIVOY
0,2 mikpmv. Katadelydnie 611 n xpnomn ¢idtpo oe cepd (in-line) 0,2 pikpdv amopakpvuvel To opatd
COUOTION KOt OEV EYEL MG ATOTEAEGLLOL TNV ELLPOAVT] ATTOAELD TPAOTEIVIG 1) OPUCTIKOTNTAG.

[Ipocdiopicte Tov aplBpd tv praadiov tpog avacvotacn Le Baon 10 6060A0YIKO oYL TOL KAOE
ac0evovg (mg/Kg) Kol apopEoTe TO ATALTOVUEVO ELOAISIL 0T TO YVYEID, DOTE VO, 0PT)VOVTOL VOl
pBdcovv e Oepuokpacio dopatiov (wepimov 30 Aertd). Kabe groridio tov Pombiliti mpoopileton yia

pia pdvo ypnon.
XpNOGYLOTOMGTE AGTITY TEXVIKT].
AvoovoTtaon

H avacvotoon mocotntog 105 mg avé gloAidio Pombiliti yivetan pe 7,2 ml vdwp yio evéoipa, pe
xpNon ocvptyyos mov dabétet Behdva pe ddpetpo £oc 18 gauge. IIpocBécte 10 HOWP Yo EVESLLA
oTaYoNV, He apyo pubuod, 6T TOLYMUATO TOV PLOALSI0L Kot OYL omevbeiog Tavm 6T AVOPIAOTOINUEVT
kovL. Telpete ko otpéyte amadd kb PoAidlo. Mnyv avacTpEQeTe, UV avaOEVETE KOL UV OVOKIVEITE
70 QLoAido. O e&aybeic 0yKog epeaviletar mg d10vYEG Emg omarilov, dypmuo Emg EAAPPOS KiTpLvo
Sudhopa, yopig Eéva copatid Kol OVGLUGTIKA Y®MPIc COUOTIOW LE TN LOPOT AEVKDOV EmG
nudeovav copotdiov. Embempnote dueca ta avacuotadivio graiidio yio copaTidkd DAIKO Kot
OTOYPOUOTIGLO. MMV TO YPNGILOTOGETE EAV, LETA TOV AUECO EAEYYO, TAPOUTNPNCETE EEVal
COUOTIOWN SLOPOPETIKE OO AVTA TOL TEPTYPAPOVTOL TAPUTAV® 1 EAV TO AVAGLOTAOEY dtdAvpa €xet
amoypopotiotel. To pH tov avacvotadéviog dtoAvpatog ival mepinov 6,0.

Metd v avachoTaoT, GUVIGTATOL VO OPOLDGETE APECHS TA PLOAIdIA (PA. TOpOKATO).
Apaioon

Otav avaovotadel OTmG TEPTYPAPTKE TAPAUTAV®, TO AVOcLGTAOEY SV 6TO PLAAISI0 TEPIEYEL

15 mg cmayAlvkociddong dhea avé ml. O avacvotabdeic dykog emrpénel TNy axpPn Aqyn 7,0 ml (ta
omoia wwodvvapovy pe 105 mg) and kabe eloridio. X cuvéyela, n TocodTTa 0T O TPETEL Vo
apowbei Tepattépm g e&Nc: ATocVPETE apYd T0 avacvuatadéy didivpa ard Kabe proidio,
ovpmepthappavopévev to Ayotepo and 7,0 ml yia to pepikd @rorido, £mc 6tov Adfete Tov YKo Yo
) 6601 Tov 060evolc e xprion cvptyyag mov diabétel Peddva drapétpov Emg 18 gauge. H
GUVIGTAUEVT] TEMKT] GUYKEVIPMOOT) TG GUTAYAVKOGLOAGNS AP GTOVG GAKOLG £YYLONG KLUOLVETAL
amo 0,5 mg/ml g 4 mg/ml. Apoipéote Tov aépa eVTOG TOV GAKOV £yyvons. Apalpéote eniong ico
OYKO EVEGLLOV SLOADLLOTOG YAwprovyov vatpiov 9 mg/ml (0,9%), o omoiog Ba avtikatactabel pe to
avacvotafév Pombiliti. Eyydote apyd to avacvotafév Pombiliti argvbeiog péca oto gvéoipo
Stdivpa yAmplovyov vatpiov 9 mg/ml (0,9%). Avaotpéyte | poAGETe omadd Tov GAKo £yyvong
TPOKEEVOL VO avapeiEeTe TO apalopévo didAvpo. Mny avakiveite Kot unv avodeneTe VIEPPOAIKA
TOV GOKO £YYVONG.

To teAk6 d1dhvpa mpog £yyvon Ba Tpémetl va yopnyeital 6GO T0 SLVATOV O GUVTOUO. LETE TV
TPOETOLLAGTOL.
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Kda0e aypnoiponointo eoprokenTikd Tpoiov 1 VTOAELLO TPETEL VO OTTOPPITTETOL COLPOVA LE TIG
KAt TOTOVG 10YVOVGEG CYETIKEG SLOTAEELS.

Xopnynon

H éyyvon Pombiliti 0o mpénet va Eexivioetl 1 dpa petd tn Ayn 1oV Koyokiov pyAovetdtng. e
mepintwon Kabvatépnong g Eyxvuongs,  Evapén g £yyvong dev Ba mpénel va vepPaiverl Tic 3 dpeg
amo T ANYN TG YAOVGTATNG.

To cuvictdpevo ocoroykd oynpa Tov Pombiliti eivar 20 mg/kg copatikod Bapovg yopnyoduevo
amoé kdbe devtEPN ERSOoUAdA MG EVOOPAEPL EyyvOT).

Ot gyyooelg O TPEMEL va Yop1YOuVTOL GTASIOKE. ZVVIGTATOL 1) £Y)LoT Vo EEKIVA IE apyikd puOuo

1 mg/kg/dpo kot va av&avetor otadiokd katd 2 mg/kg/dpa kabe 30 Aemtd, edv dev vdpyovv onueia
IARs (avtidpdoeic oyetilopeves pe v £yxvon) péxpt va emtevydel péyiotog pvbuog 7 mg/kg/mpo.
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