I PIELIKUMS

ZALU APRAKSTS



1.  ZALU NOSAUKUMS

Galafold 123 mg cietas kapsulas

2. KVALITATIVAIS UN KVANTITATIVAIS SASTAVS
Katra kapsula satur migalastata hidrohloridu, kas atbilst 123 mg migalastata (migalastat).

Pilnu paligvielu sarakstu skatit 6.1. apakSpunkta.

3. ZALU FORMA

Cieta kapsula.

2. izméra cieta kapsula (6,4 x 18,0 mm) ar zilu necaurspidigu vacinu un baltu necaurspidigu korpusu.
Kapsulai ir uzdruka ,,A1001” melna krasa. Kapsula satur baltas 1idz gaisi briinas krasas pulveri.

4, KLINISKA INFORMACIJA

4.1. Terapeitiskas indikacijas

Galafold indicgtas ilgstoSai arstéSanai pieaugusajiem un pusaudziem no 12 gadu vecuma ar apstiprinatu Fabri
slimibas diagnozi (a-galaktozidazes deficits) un mainamu mutaciju (skatit tabulas 5.1. apakSpunkta).

4.2. Devas un lietoSanas veids

Arste3ana ar Galafold ir jasak un jauzrauga arstam, kuram ir pieredze Fabri slimibas diagnosticgsana un
arsteSana.Galafold nav paredz@tas vienlaicigai lietoSanai ar enzimu aizstajterapiju (skatit 4.4. apakSpunktu).

Devas

Ieteicama devu shéma ir 123 mg migalastata (1 kapsula) katru otro dienu viena laika.

Aizmirsta deva

Galafold nedrikst lietot 2 dienas p&c kartas. Ja ir aizmirsta vienas dienas deva, pacientiem jalieto aizmirsta
Galafold deva tikai, ja nav pagajusas vairak ka 12 stundas no parasta devas lietoSanas laika. Ja pagajusas
vairak ka 12 stundas, pacientam jaatsak Galafold lietoSana nakamas planotas devas diena un laika saskana ar

katras otras dienas dozéSanas grafiku.

Ipasas populacijas

Vecaka gadagajuma pacienti

Devas pielagosana, pamatojoties uz vecumu, nav nepiecieSama (skatit 5.2. apakSpunktu).

Nieru darbibas traucejumi

Galafold nav ieteicams lietot pacientiem ar Fabri slimibu, kuriem aprékinatais GFA ir mazaks par
30 ml/min./1,73 m? (skatit 5.2. apak$punktu).



Aknu darbibas traucéjumi

Pacientiem ar aknu darbibas traucgjumiem nav nepiecieSama Galafold devas pielagoSana (skatit 5.2.
apakSpunktu).

Pediatriska populacija

Pusaudzi vecuma no > 12 lidz < 18 gadiem un kermena masu > 45 Kg

123 mg migalastata (1 kapsula) katru otro dienu viena laika (skatit 5.2. apaks$punktu).

Beérni < 12 gadu vecuma

Galafold drosums un efektivitate, lietojot berniem, kas jaunaki par 12 gadiem, Iidz §im nav pieradita. Dati
nav pieejami.

LietoSanas veids

Iekskigai lietoSanai.
Galafold iedarbiba samazinas par aptuveni 40 %, lietojot kopa ar uzturu, un par aptuveni 60 %, lietojot kopa
ar kofeinu (skatit 4.5. un 5.2. apakSpunktu). Tapéc nedrikst &st un lietot kofeinu vismaz 2 stundas pirms un

2 stundas p&c Galafold lietosanas, lai paietu vismaz 4 stundas bez €Sanas (skatit 4.5. apakSpunktu).

4 stundu perioda bez €Sanas var lietot tideni (tiru, aromatizetu, saldinatu), auglu sulas bez biezumiem un
kofetnu nesaturoSus gazetos dzerienus.

Galafold jalieto katru otro dienu viena un taja pasa laika, lai pacients sanemtu optimalu ieguvumu.

Kapsulas janorij veselas. Kapsulas nedrikst griezt uz pusém, sadalit vai sakoslat.

4.3. Kontrindikacijas

Paaugstinata jutiba pret aktivo vielu vai jebkuru no 6.1. apak$punkta uzskaititajam paligvielam.

4.4. Tpasi bridinajumi un piesardziba lietoSana

Pacientiem, kuriem uzsakta arsté$ana vai kuri pargajusi uz migalastata liectoSanu, ieteicams regulari (ik péc 6
meénesiem) kontrolét nieru darbibu, ehokardiografijas parametrus un biokimiskos markierus. Kliniska
stavokla pasliktinasanas gadijuma javeic papildu kliniska novertéSana vai japartrauc arsté€sana ar Galafold.
Galafold nav indic@ts lietoSanai pacientiem ar nemainigu mutaciju (skatit 5.1. apakSpunktu).

Pacientiem, kuri tika arsteti ar Galafold, netika noverota proteintirijas samazinasanas. Galafold nav ieteicams
lietot pacientiem ar smagu nieru mazsp&ju, kuriem aprékinatais GFA ir mazaks par 30 ml/min./1,73 m?
(skatit 5.2. apakspunktu).

Ierobezotais datu apjoms liecina, ka vienlaiciga vienas Galafoldmigalastata devas lietoSana un standarta
enzimu aizstajterapijas infuzija palielina agalzidazes iedarbibu lidz 5 reizém. Saja pétijuma ari noradits, ka

agalzidaze neietekme migalastata farmakokingtiku. Galafold nav paredzétas vienlaicigai lietoSanai ar enzZimu
aizstajterapiju.



Pediatriska populacija

123 mg migalastata kapsulas nav lietojamas berniem (> 12 gadus veciem) ar kermena masu, mazaku par
45 kg (skatit 5.2. apaksSpunktu).

4.5. Mijiedarbiba ar citam zalém un citi mijiedarbibas veidi

Pamatojoties uz in vitro pétijumos iegitajiem datiem, migalastats nav CYP1A2, 2B6 vai 3A4 induktors.
Turklat migalastats nav CYP1A2, 2A6, 2B6, 2C8, 2C9, 2C19, 2D6, 2E1, vai 3A4/5 inhibitors vai substrats.
Migalastats nav MDR1 vai BCRP substrats un nav BCRP, MDR1 vai cilvéka izpliides transportproteina
BSEP inhibitors. Turklat migalastats nav MATE1, MATE2-K, OAT1, OAT3 vai OCT2 substrats, ka ar1
OATP1B1, OATP1B3, OAT1, OAT3, OCT1, OCT2, MATEL vai MATE2-K cilvéka transportvielas
inhibitors.

Citu zalu ietekme uz migalastatu

Migalastata un kofeina vienlaiciga lietoSana samazina migalastata sist€misko iedarbibu (AUC un Cmax), kas
var samazinat Galafold efektivitati (skatit 5.2. apakSpunktu). Jaizvairas no Galafold lietoSanas vienlaikus ar
kofetnu vismaz 2 stundas pirms un 2 stundas p&c Galafold lietoSanas (skatit 4.2. apakSpunktu).

4.6. Fertilitate, griitnieciba un baroS$ana ar Kkriiti

Sievietes reproduktiva vecuma/Kontracepcija virieSiem un sievietém

Galafold nav ieteicams sieviet€ém reproduktiva vecuma, kas nelieto kontracepciju.

Griitnieciba

Dati par Galafold lietosanu griitniecibas laika ir ierobeZoti. PEtfjumos ar trusiem ietekme uz pe&cnacgjiem ir
noverota tikai pie devam, kas izraisija toksicitati dzivnieku matite€m (skatit 5.3. apakSpunktu). Galafold nav

ieteicams lietot griitniecibas laika.

BaroS$ana ar kruti

Nav zinams, vai Galafold izdalas mates piena. Tomer pétijumi ar zurkam pieradijusi, ka migalastats izdalas
ar mates pienu. Tad&jadi nevar izslegt migalastata iedarbibas risku ar kriiti barotam b&rnam. Lemums
partraukt barosanu ar kriiti vai partraukt Galafold terapiju japienem, vertgjot kriits baroSanas sniegto
ieguvumu bérnam un terapijas sniegto ieguvumu sievietei.

Fertilitate
Nav pétita Galafold ietekme uz fertilitati cilvekiem. ArstéSana visu noteikto devu lietosanas gadijuma

izraisTja parejoSu un pilniba atgriezenisku neauglibu zurku teviniem. Pilnigu atgriezeniskumu novéroja 4
nedelas p&c devu lietoSanas partraukSanas. L1dzigi secinajumi tika atziméti pirmskliniskajos petijumos pec

zurku matitém.

4.7. letekme uz sp€ju vadit transportlidzeklus un apkalpot mehanismus

Galafold neietekmé vai nedaudz ietekme sp&ju vadit transportlidzeklus un apkalpot mehanismus.



4.8. Nevéelamas blakusparadibas

DroSuma profila kopsavilkums

Visbiezak konstatetas nevélamas blakusparadibas bija galvassapes, ko novéroja aptuveni 10% pacientu, kuri
sanéma Galafold.

Neveélamo blakusparadibu saraksts tabulas veida

Nevelamo blakusparadibu biezums ir noteikts $adi: loti biezi (=1/10), biezi (no >1/100 Iidz <1/10), retak (no
>1/1000 Iidz <1/100), reti (no >1/10 000 Iidz <1/1000), loti reti (<1/10 000), nav zinami (nevar noteikt péc
pieejamajiem datiem). Katra sastopamibas biezuma grupa nevélamas blakusparadibas noraditas to biezuma
samazinajuma seciba katra organu sist€mas klasifikacija.

1. tabula. Galafold nevelamas reakcijas

Organu sistemu Loti biezi Biezi
klasifikacija
Psihiskie trauc&jumi Depresija
Nervu sistémas trauc&jumi Galvassapes Par_esté.zija
Reibonis
Hipoestézija
Ausu un labirinta bojajumi Reibonis

Sirds funkcijas traucgumi

Sirdsklauves

Elposanas sist€mas traucgjumi,
kriisu kurvja un videnes
slimibas

Dispnoja
Deguna asinosana

Kunga—zarnu trakta traucgjumi

Diareja

Slikta dusa

Sapes veédera
Aizcietéjums

Sausa mute
Defekacijassteidzamiba
Dispepsija

Adas un zemadas audu
bojajumi

lzsitumi
Nieze

Skeleta—muskulu un saistaudu
sistémas bojajumi

Muskulu spazmas
Mialgija

Greizais kakls
Sapes ekstremitate

reakcijas ievadiSanas vieta

Nieru un urinizvades sistémas Proteintrija

trauc&jumi

Visparégji traucgjumi un Nespeks
Sapes

[zmekl&jumi

Kreatinfosfokinazes Iimena
paaugstinasanas asinis

Kermena masas palielinasanas




Pusaudzu populacija

Dro$uma novertgjums 21 pusaudzim (vecuma no 12 Iidz < 18 gadiem un ar kermena masu > 45 kg) balstits
uz 1 gada drosSuma datiem no atklata AT1001-020 petjjuma ar petamajam personam, kuru devu shéma bija
tada pati ka pieaugusajiem (skatit 5.2. apakSpunktu). Netika noverotas vecumam specifiskas atSkiribas starp
pusaudziem un picaugu$am pétamajam personam. Pamatojoties uz Siem datiem, sagaidamais nevélamo
blakusparadibu biezums, veids un smagums pusaudziem ir tads pats ka pieaugusajiem.

ZinoSana par iespéjamam nevélamam blakusparadibam

Ir svarigi zinot par iesp&jamam nevélamam blakusparadibam péc zalu registracijas. Tadgjadi zalu
ieguvuma/riska attieciba tiek nepartraukti uzraudzita. Veselibas apriipes specialisti tiek liigti zinot par
jebkadam iespgjamam neveélamam blakusparadibam, izmantojot V pielikuma mingto nacionalas zinosanas
sistémas kontaktinformaciju.

4.9. Pardozéesana

PardozeSanas gadijuma ieteicama vispargja mediciniska apripe. Lietojot Galafold lidz pat 1250 mg un
2000 mg devas, visbiezak noverotas blakusparadibas bija galvassapes un reiboni.

5. FARMAKOLOGISKAS IPASIBAS

5.1. Farmakodinamiskas ipasibas

Farmakoterapeitiska grupa: citi gremosSanas traktu un vielmainu ietekmé&josi Iidzekli, dazadi gremosanas
traktu un vielmainu ietekmgjosi lidzekli. ATK kods: A16AX14

Fabri slimiba ir ar X-hromosomu saistiti progres€josi lizosomu uzkrasanas trauc€jumi, kas var skart virieSus
un sievietes. Fabri slimiba, kas izraisa mutaciju GLA géna, rada lizosomala enzima o-galaktozidazes A
(0-Gal A) nepietickamibu, kas ir nepiecieSams glikosfingolipidu substrata (piem., GL-3, lyso-Gbslimenis)
metabolismam. Tapec samazinata a-Gal A aktivitate tiek saistita ar pakapenisku substrata uzkrasanos
neaizsargatajos organos un audos, kas izraisa saslimstibu un mirstibu, kas saistita ar Fabri slimibu.

Darbibas mehanisms

Noteiktas GLA mutacijas var izraisit anomalas un mainigas a-Gal A mutantu formas. Migalastats ir
farmakologiskais Caperons, kas paredzgts, lai ar augstu afinitati selektiva un atgriezeniska veida sasaistitos ar
noteiktu a-Gal A mutantu formu aktivajam vietam — genotipiem, kuri tiek attiecinati uz mainigajam
mutacijam. Migalastata sasaistiSanas stabilize §1s a-Gal A mutanta formas endoplazmatiskaja tikla un
nodroS$ina to pareizu transporté$anu uz lizosomam. Esot lizosomas, migalastata disociacija atjauno a-Gal A
aktivitati, radot GL-3 un saistito substratu katabolismu.

GLA mutacijas, ko arstesana ar Galafold var izmainit, uzskaititas 2. tabula. GLA mutacijas ir pieejamas arl
veselibas apriipes sniedz&jiem: www.galafoldamenabilitytable.com.

Uzskaititas nukleotidu izmainas atspogulo iesp&jamas DNS secibas izmainas, kas izraisa aminoskabju
mutaciju. Aminoskabju mutacija (proteinu secibas maina) ir visnozimigaka, nosakot mainamibu. Ja
pacientam (virieSiem un sievieteém) viena hromosoma ir divas mutacijas, tas ir mainamas, ja §1s abas
mutacijas ir noraditas viena 2. tabulas ieraksta (pieméram, D5S5V/QS57L). Ja pacientam ir divas mutacijas
atSkirigas hromosomas (tikai sievietém), tas ir mainamas, ja viena no §STm mutacijam ir noradita 2. tabula.


http://www.galafoldamenabilitytable.com/

2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas Nukleotidu izmainas Olbaltumvielu sekvences
izmainas

c.7C>G c.C7G L3V
c.8T>C c.T8C L3P
c.[11G>T; 620A>C] c.G11T/A620C R4M/Y207S
c.13A>G c.Al13G N5D
c.15C>G c.C15G N5K
c.16C>A c.C16A P6T
c.16C>T c.C16T P6S
c.17C>A c.C17A P6Q
c.17C>G c.C17G P6R
c.17C>T c.C17T P6L
c.19G>A c.G19A E7K
c.20A>T c.A20T E7V
C.21A>T c.A21T E7D
€.22C>A c.C22A L8l
C.23T>A C.T23A L8Q
€.23T>C c.T23C L8P
c.25C>T c.C25T HOY
C.26A>G c.A26G H9R
C.26 A>T c.A26T HIL
C.27TT>A C.T27A H9Q
c.28C>A c.C28A L10M
€.28C>G c.C28G L10V
C.29T>A C.T29A L10Q
€.29T>C c.T29C L10P
€.29T>G c.T29G L10R
c.31G>A c.G31A G11S
c.31G>C c.G31C G11R
c.31G>T c.G31T G11C
€.32G>A c.G32A G11D
€.32G>T c.G32T G11v
C.34T>A c.T34A C12S8
c.34T>C c.T34C C12R
c.34T>G c.T34G C12G
c.35G>A c.G35A Cl2y
c.37G>A c.G37A Al13T
¢.37G>C c.G37C Al3P
c.38C>A c.C38A Al13E
€.38C>G c.C38G Al13G
c.40C>G c.C40G L14V
c.40C>T c.C40T L14F
CA1T>A c.T41A L14H
C.43G>A c.G43A Al15T
c.44C>G c.C44G Al15G
c.49C>A c.C49A R17S
€.49C>G c.C49G R17G
c.49C>T c.C49T R17C
c.50G>A c.G50A R17H
¢.50G>C c.G50C R17P




2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

C.52T>A C.T52A F18l
c.53T>G c.T53G F18C
€.54C>G c.C54G F18L
¢.58G>C ¢.G58C A20P
c.59C>A c.C59A A20D
€.59C>G c.C59G A20G
C.62T>A C.T62A L21H
C.64G>A c.G64A V221
€.64G>C c.G64C V22L
C.64G>T c.G64T V22F
€.65T>C c.T65C V22A
c.65T>G €.T65G V22G
C.67T>A C.T67A S23T
c.67T>C c.T67C S23P
C.[70T>A; 1255A>G] c.T70A/A1255G W24R/N419D
¢.70T>C vai c.70T>A ¢.T70C vai c.T70A W24R
c.70T>G c.T70G W24G
c.71G>C c.G71C W24S
€.72G>C vai ¢.72G>T €.G72C vai c.G72T W24C
c.73G>C c.G73C D25H
C.77T>A C.T7T7A 126N
C.79C>A c.C79A P27T
€.79C>G c.C79G P27A
c.79C>T c.C79T P27S
c.80C>T c.C80T P27L
c.82G>C c.G82C G28R
c.82G>T c.G82T G28W
c.83G>A c.G83A G28E
€.85G>C c.G85C A29P
c.86C>A c.C86A A29D
€.86C>G €.C86G A29G
c.86C>T c.C86T A29V
C.88A>G c.A88G R30G
C.94C>A c.C94A L32M
€.94C>G €.C94G L32V
c.95T>A c.T95A L32Q
€.95T>C c.T95C L32P
c.95T>G c.T95G L32R
c.97G>C c.G97C D33H
c.97G>T c.G97T D33Y
c.98A>C c.A98C D33A
C.98A>G c.A98G D33G
C.98A>T Cc.A98T D33V
€.99C>G c.C99G D33E
¢.100A>C c.A100C N34H
¢.100A>G c.A100G N34D
¢.101A>C c.A101C N34T
c.101A>G c.A101G N34S




2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

€.102T>G vai ¢.102T>A €.T102G vai c.T102A N34K
€.103G>C vai c.103G>A ¢.G103C vai c.G103A G35R
c.104G>A c.G104A G35E
€.104G>C c.G104C G35A
c.104G>T c.G104T G35V
c.106T>A c.T106A L36M
c.106T>G €.T106G L36V
¢.107T>C €.T107C L36S
c.107T>G c.T107G L36W
€.108G>C vai ¢.108G>T ¢.G108C vai ¢.G108T L36F
€.109G>A c.G109A A3TT
¢.109G>T c.G109T A37S
c.110C>A c.C110A A37E
c.110C>G ¢.C110G A37G
c.110C>T c.C110T A37V
c.112A>G c.Al12G R38G
C.112A>T c.A112T R38W
c.113G>T c.G113T R38M
c.114G>C c.G114C R38S
c.115A>G c.A115G T39A
Cc.115A>T c.A115T T39S
c.116C>A c.C116A T39K
c.116C>G c.C116G T39R
c.116C>T c.C116T T39M
c.121A>G c.A121G T41A
c.122C>A c.C122A T41N
c.122C>G c.C122G T41S
c.122C>T c.C122T T411
€.124A>C vai c.124A>T €.A124C vai c.A124T M42L
C.124A>G c.A124G M42V
c.125T>A c.T125A M42K
c.125T>C c.T125C M42T
€.125T>G €.T125G M42R
€.126G>A vai €.126G>C vai ¢.G126A vai ¢.G126C vai M421
c.126G>T c.G126T

€.128G>C c.G128C G43A
c.133C>A c.C133A L45M
€.133C>G c.C133G L45V
c.136C>A c.C136A H46N
€.136C>G c.C136G H46D
c.137A>C c.A137C H46P
€.138C>G c.C138G H46Q
c.142G>C c.G142C E48Q
c.143A>C c.Al143C E48A
C.149T>A c.T149A F50Y
c.151A>G c.A151G M51V
c.152T>A c.T152A M51K
c.1527>C c.T152C M51T




2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

€.152T>G €.T152G M51R
€.153G>A vai ¢.153G>T vai ¢.G153A vai ¢.G153T vai M511
€.153G>C €.G153C

c.157A>C c.A157C N53H
c.[157A>C; 158A>T] c.A157C/A158T N53L
c.157A>G c.A157G N53D
c.157A>T c.A157T N53Y
c.158A>C c.A158C N53T
c.158A>G c.A158G N53S
c.158A>T c.A158T N53I
€.159C>G vai ¢.159C>A €.C159G vai c.C159A N53K
€.160C>G c.C160G L54V
€.160C>T c.C160T L54F
C.161T>A C.T161A L54H
c.161T>C c.T161C L54P
c.161T>G €.T161G L54R
€.163G>C €.G163C D55H
€.163G>T c.G163T D55Y
€.164A>C c.A164C D55A
c.164A>G c.A164G D55G
c.164A>T c.A164T D55V
C.[164A>T; 170A>T] C.A164T/AL70T D55V/Q57L
€.165C>G c.C165G D55E
c.167G>A c.G167A C56Y
c.167G>T c.G167T C56F
€.168C>G c.C168G C56W
c.170A>G c.A170G Q57R
c.170A>T c.A170T Q57L
c.172G>A c.G172A E58K
c.175G>A c.G175A E59K
€.175G>C c.G175C E59Q
c.176A>C c.A176C E59A
c.176A>G c.A176G E59G
C.176 A>T C.A176T E59V
c.177G>C c.G177C E59D
c.178C>A c.C178A P60T
€.178C>G c.C178G P60A
c.178C>T c.C178T P60S
c.179C>A c.C179A P60Q
€.179C>G c.C179G P60R
c.179C>T c.C179T P60L
C.182A>T c.A182T D61V
€.183T>A c.T183A D61E
c.184 185insTAG c.184 185insTAG S62delinsLA
€.184T>C €.T184C S62P
€.184T>G €.T184G S62A
€.185C>A c.C185A S62Y
€.185C>G c.C185G S62C

10




2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

c.185C>T c.C185T S62F
¢.190A>C c.A190C 164L
€.190A>G c.A190G 164V
¢.193A>G €.A193G S65G
c.193A>T c.A193T S65C
c.195T>A c.T195A S65R
€.196G>A c.G196A E66K
c.197A>G c.A197G E66G
Cc.197A>T c.A197T E66V
€.198G>C ¢.G198C E66D
¢.199A>C c.A199C K67Q
c.199A>G c.A199G K67E
¢.200A>C c.A200C K67T
c.200A>T c.A200T K67M
€.201G>C c.G201C K67N
c.202C>A c.C202A L68I
c.205T>A c.T205A F69l
c.206T>A c.T206A F69Y
€.207C>A vai c.207C>G ¢.C207A vai ¢.C207G F69L
c.208A>T c.A208T M70L
c.209T>A c.T209A M70K
€.209T>G €.T209G M70R
€.210G>C c.G210C M70I
c.211G>C c.G211C E71Q
c.212A>C c.A212C E71A
C.212A>G c.A212G E71G
C.212A>T Cc.A212T E71V
€.213G>C c.G213C E71D
C.214A>G c.A214G M72V
C.214A>T c.A214T M72L
c.215T>C c.T215C M72T
€.216G>A vai ¢.216G>T vai ¢.G216A vai ¢.G216T vai M721
€.216G>C c.G216C

c.217G>A c.G217A A73T
c.217G>T c.G217T A73S
€.218C>T c.C218T A73V
€.[218C>T; 525C>G] €.C218T/C525G A73V/D175E
€.220G>A c.G220A E74K
C.221A>G c.A221G E74G
C.221A>T c.A221T E74V
€.222G>C c.G222C E74D
€.223C>T c.C223T L75F
€.224T>C €.T224C L75P
€.226A>G c.A226G M76V
€.227T>C c.T227C M76T
€.229G>A c.G229A V771
€.229G>C c.G229C V77L
€.232T>C €.T232C S78P
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

€.233C>T c.C233T S78L
€.235G>A c.G235A E79K
€.235G>C €.G235C E79Q
€.236A>C c.A236C E79A
€.236A>G c.A236G E79G
C.236A>T c.A236T E79V
C.237A>T C.A237T E79D
€.238G>A c.G238A G80S
€.238G>T c.G238T G80C
€.239G>A c.G239A G80D
€.239G>C €.G239C G80A
€.239G>T c.G239T G8oVv
€.242G>T c.G242T W81L
C.244A>G c.A244G K82E
C.245A>C c.A245C K82T
€.245A>G c.A245G K82R
C.245A>T c.A245T K82M
€.246G>C c.G246C K82N
c.247G>A c.G247A D83N
c.248A>C c.A248C D83A
€.248A>G c.A248G D83G
C.248A>T c.A248T D83V
C.249T>A C.T249A D83E
€.250G>A ¢.G250A A8AT
€.250G>C ¢.G250C A84P
€.250G>T ¢.G250T AB84S
c.251C>A c.C251A AB4E
€.251C>G c.C251G A84G
c.251C>T c.C251T A84V
€.253G>A c.G253A G85S
C.[253G>A,; 254G>A] c.G253A/G254A G85N
C.[253G>A; 254G>T; 255T>G] ¢.G253A/G254T/T255G G85M
€.253G>C ¢.G253C G85R
€.253G>T c.G253T G85C
c.254G>A c.G254A G85D
€.254G>C c.G254C G85A
C.257A>T c.A257T Y86F
€.260A>G c.A260G E87G
€.261G>C vai ¢.261G>T €.G261C vai ¢.G261T E87D
C.262T>A C.T262A Y88N
€.262T>C c.T262C Y88H
€.263A>C c.A263C Y88S
€.263A>G c.A263G Y88C
€.265C>G ¢.C265G L89V
€.265C>T c.C265T L89F

c.271A>C c.A271C 191L

C.271A>T C.A271T 191F

c.272T>C c.T272C 191T
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

€.272T>G c.T272G 191S
c.273T>G c.T273G 191M
€.286A>G €.A286G M96V
C.286A>T C.A286T MO6L
c.287T>C c.T287C M96T
€.288G>A vai €.288G>T vai ¢.G288A vai ¢.G288T vai M961
€.288G>C c.G288C

€.289G>A c.G289A A9TT
€.289G>C c.G289C A97P
€.289G>T c.G289T A97S
c.290C>A c.C290A A97D
€.290C>T c.C290T A97V
€.293C>A c.C293A P98H
€.293C>G €.C293G P98R
€.293C>T c.C293T P98L
€.295C>G €.C295G Q99E
€.296A>C c.A296C Q99P
€.296A>G €.A296G Q99R
C.296A>T c.A296T Q99L
€.301G>C €.G301C D101H
c.302A>C €.A302C D101A
€.302A>G c.A302G D101G
c.302A>T c.A302T D101V
¢.303T>A c.T303A D101E
c.304T>A c.T304A S102T
€.304T>C €.T304C S102P
€.304T>G €.T304G S102A
¢.305C>T c.C305T S102L
¢.310G>A c.G310A G104S
c.311G>A c.G311A G104D
¢.311G>C c.G311C G104A
c.311G>T c.G311T G104V
¢.313A>G c.A313G R105G
c.314G>A c.G314A R105K
€.314G>C c.G314C R105T
€.314G>T c.G314T R105I
c.316C>A c.C316A L1061
€.316C>G c.C316G L106V
€.316C>T c.C316T L106F
c.317T>A c.T317A L106H
c.317T7>C c.T317C L106P
c.319C>A c.C319A Q107K
€.319C>G ¢.C319G Q107E
€.320A>G c.A320G Q107R
€.321G>C c.G321C Q107H
€.322G>A c.G322A A108T
€.323C>A c.C323A A108E
€.323C>T c.C323T A108V
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

€.325G>A c.G325A D109N
€.325G>C ¢.G325C D109H
€.325G>T c.G325T D109Y
€.326A>C c.A326C D109%A
€.326A>G c.A326G D109G
€.327C>G c.C327G D109E
c.328C>A c.C328A P110T
€.334C>G ¢.C334G R112G
€.335G>A c.G335A R112H
€.335G>T c.G335T R112L
c.337T>A C.T337A F113I
€.337T>C vai ¢.339T>A vai ¢.T337C vai ¢.T339A vai F113L
€.339T>G €.T339G

€.337T>G c.T337G F113Vv
€.338T>A c.T338A F113Y
c.341C>T c.C341T P114L
c.343C>A c.C343A H115N
€.343C>G c.C343G H115D
€.346G>C ¢.G346C G116R
¢.350T>C c.T350C 11177
c.351T>G c.T351G 1117M
c.352C>T c.C352T R118C
c.361G>A c.G361A A121T
€.362C>T c.C362T A121V
c.367T>A Cc.T367A Y123N
c.367T>G c.T367G Y123D
€.368A>C c.A368C Y123S
¢.368A>G c.A368G Y123C
c.368A>T C.A368T Y123F
c.370G>A c.G370A V124l
c.371T>G c.T371G V124G
c.373C>A c.C373A H125N
€.373C>G c.C373G H125D
c.373C>T c.C373T H125Y
c.374A>G c.A374G H125R
Cc.374A>T C.A374T H125L
c.376A>G c.A376G S126G
C.376 A>T c.A376T S126C
c.377G>T c.G377T S1261
¢.379A>G c.A379G K127E
€.383G>A c.G383A G128E
€.383G>C ¢.G383C G128A
€.385C>G c.C385G L129V
¢.388A>C c.A388C K130Q
C.389A>T c.A389T K130M
€.390G>C ¢.G390C K130N
€.391C>G c.C391G L131V
¢.397A>C c.A397C 1133L
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

€.397A>G c.A397G 1133V
C.397A>T c.A397T 1133F
€.398T>C c.T398C 1133T
€.399T>G c.T399G 1133M
C.[399T>G; 434T>C] €.T399G/T434C 1133M/F145S
€.403G>A c.G403A Al135T
€.403G>T c.G403T Al135S
c.404C>A c.C404A A135E
€.404C>G €.C404G Al35G
c.404C>T c.C404T Al35V
c.406G>A c.G406A D136N
c.407A>C c.A407C D136A
C.407A>T c.A407T D136V
c.408T>A vai c.408T>G c.T408A vai c.T408G D136E
c.409G>A c.G409A V1371
€.409G>C €.G409C V137L
Cc.410T>A c.T410A V137D
c.410T>C €.T410C V137A
c.410T>G c.T410G V137G
€.413G>C c.G413C G138A
c.415A>C €.A415C N139H
C.415A>T C.A415T N139Y
c.416A>G c.A416G N139S
C.416A>T C.A416T N139I
CALIT>A c.T417A N139K
c.418A>C €.A418C K140Q
c.418A>G c.A418G K140E
C.419A>C c.A419C K140T
C.419A>G €.A419G K140R
C.419A>T C.A419T K140l
C.420A>T c.A420T K140N
CA21A>T C.A421T T141S
c.427G>A c.G427A Al43T
c.428C>A c.C428A Al43E
€.428C>G c.C428G Al43G
c.428C>T c.C428T Al43V
c.430G>A c.G430A G144S
€.430G>C €.G430C G144R
c.430G>T c.G430T G144C
c.431G>A c.G431A G144D
€.431G>C €.G431C G144A
c.431G>T c.G431T G144V
€.433T>G .T433G F145V
C.434T>A C.T434A F145Y
€.434T>C €.T434C F145S
€.434T>G €.T434G F145C
€.435C>G c.C435G F145L
c.436C>A c.C436A P146T
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

€.436C>G €.C436G P146A
c.436C>T c.C436T P146S
c.437C>A c.C437A P146H
c.437C>G c.C437G P146R
c.437C>T c.C437T P146L
€.440G>C c.G440C Gl47A
c.442A>G €.Ad442G S148G
C.442A>T C.A442T S148C
€.443G>C c.G443C S148T
c.446T>G €.T446G F149C
C.449G>A c.G449A G150E
c.449G>T c.G449T G150V
c.451T>G €.T451G Y151D
c.452A>C c.A452C Y151S
c.452A>G €.A452G Y151C
C.454T>A C.T454A Y152N
c.454T>C €.T454C Y152H
c.454T>G €.T454G Y152D
c.455A>C c.A455C Y152S
c.455A>G c.A455G Y152C
C.455A>T c.A455T Y152F
c.457G>A c.G457A D153N
c.457G>C c.G457C D153H
c.457G>T c.G457T D153Y
c.458A>C c.A458C D153A
C.458A>T c.A458T D153V
€.465T>A vai c.465T>G C.T465A vai c.T465G D155E
c.466G>A c.G466A A156T
c.466G>T c.G466T A156S
c.467C>G c.C467G A156G
c.467C>T c.C467T A156V
c.469C>A c.C469A Q157K
€.469C>G ¢.C469G QI157E
c.470A>C c.A470C Q157P
c.470A>T c.A470T Q157L
c.471G>C vai c.471G>T €.G471C vai ¢.G471T Q157H
Cc.472A>G C.A472G T158A
C.AT2A>T C.A472T T158S
c.473C>A c.C473A T158N
c.473C>T c.C473T T158I
Cc.475T>A c.T475A F159I
c.475T>G c.T475G F159V
c.476T>A C.T476A F159Y
c.476T>G C.T476G F159C
CATTT>A c.T477A F159L
c.478G>A c.G478A A160T
c.478G>T c.G478T A160S
c.479C>A c.C479A A160D
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

c.479C>G c.C479G A160G
c.479C>T c.CA79T A160V
C.481G>A c.G481A D161IN
c.481G>C c.G481C D161H
c.481G>T c.G481T D161Y
C.482A>T c.A482T D161V
c.484T>G €. T484G W162G
c.485G>C €.G485C W162S
c.490G>A c.G490A V164l
c.490G>T ¢.G490T V164L
c.491T>C c.T491C V164A
c.493G>A c.G493A D165N
€.493G>C €.G493C D165H
c.494A>C c.A494C D165A
c.494A>G c.A494G D165G
C.495T>A €. T495A D165E
€.496 497delinsTC c.496 497delinsTC L166S
c.496C>A c.C496A L166M
€.496C>G ¢.C496G L166V
.[496C>G; 497T>G] €.C496G/T497G L166G
c.497T>A c.T497A L166Q
c.499C>A c.C499A L1671
€.499C>G ¢.C499G L167V
¢c.505T>A c.T505A F169I
c.505T>G c.T505G F169V
c.506T>A c.T506A F169Y
€.506T>C c.T506C F169S
¢.506T>G c.T506G F169C
c.507T>A c.T507A F169L
c.511G>A c.G511A G171S
€.512G>C c.G512C G171A
c.512G>T c.G512T G171V
c.517T>C c.T517C Y173H
c.518A>C c.A518C Y173S
c.518A>G c.A518G Y173C
c.518A>T c.A518T Y173F
¢.520T>C c.T520C C174R
¢.520T>G €.T520G C174G
€.523G>C ¢.G523C D175H
¢.523G>T c.G5h23T D175Y
c.524A>G c.A524G D175G
C.524A>T c.A524T D175V
¢.525C>G vai ¢.525C>A €.C525G vai ¢.C525A D175E
C.526A>T c.A526T S176C
c.528T>A c.T528A S176R
C.529T>A c.T529A L177M
€.529T>G €.T529G L177V
¢.530T>C c.T530C L177S
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

¢.530T>G €.T530G L177W
€.531G>C c.G531C L177F
€.532G>A c.G532A E178K
€.532G>C ¢.G532C E178Q
€.533A>C c.A533C E178A
€.533A>G ¢.Ab33G E178G
c.538T>A C.T538A L180M
€.538T>G c.T538G L180V
€.539T>C €.T539C L180S
€.539T>G €.T539G L180W
€.540G>C vai ¢.540G>T €.G540C vai ¢.G540T L180F
c.541G>A c.G541A Al181T
€.541G>C c.G541C Al181P
€.542C>T c.C542T Al81V
c.544G>T c.G544T D182Y
c.545A>C c.A545C D182A
€.545A>G €.Ab45G D182G
C.545A>T c.Ab45T D182V
c.546T>A C.T546A D182E
c.548G>A c.G548A G183D
€.548G>C c.G548C G183A
c.550T>A c.T550A Y184N
¢.550T>C c.T550C Y184H
¢.551A>C c.A551C Y184S
€.551A>G c.Ab51G Y184C
C.551A>T c.Ab51T Y184F
¢.553A>C c.A553C K185Q
€.553A>G ¢.A553G K185E
€.554A>C c.A554C K185T
C.554A>T c.Ab54T K185M
€.555G>C ¢.G555C K185N
c.556C>A c.C556A H186N
€.556C>G ¢.C556G H186D
€.556C>T c.C556T H186Y
Cc.557A>T C.AS57T H186L
¢.558C>G ¢.C558G H186Q
€.559 564dup ¢.559 564dup p.M187 S188dup
C.559A>T c.Ab59T M187L
€.559A>G c.A559G M187V
¢.560T>C c.T560C M187T
€.561G>T vai €¢.561G>A vai ¢.G561T vai c.G561A vai M1871
€.561G>C c.G561C

c.562T>A c.T562A S188T
c.562T>C €.T562C 5188P
€.562T>G €.T562G S188A
c.563C>A c.C563A S188Y
€.563C>G ¢.C563G S188C
€.563C>T c.C563T S188F
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

€.565T>G c.T565G L189V
c.566T>C c.T566C 189S
€.567G>C vai ¢.567G>T €.G567C vai c.G567T L189F
C.568G>A c.G568A A190T
€.568G>T c.G568T A190S
€.569C>A c.C569A A190D
€.569C>G ¢.C569G Al190G
€.569C>T c.C569T A190V
c.571C>A c.C571A L191M
c.571C>G c.C571G L191V
c.572T>A C.T572A L191Q
c.574A>C c.A574C N192H
c.574A>G c.A574G N192D
c.575A>C c.A575C N192T
¢.575A>G c.A575G N192S
c.576T>A Cc.T576A N192K
c.577A>G c.A577G R193G
C.H577TA>ST c.A577T R193W
€.578G>C ¢.G578C R193T
c.578G>T c.G578T R193M
€.580A>C ¢.A580C T194P
¢.580A>G c.A580G T194A
¢.580A>T vai ¢.581C>G ¢.A580T vai c.C581G T194S
c.581C>A c.C581A T194N
c.581C>T c.C581T T1941
€.583G>A c.G583A G195S
€.583G>C ¢.G583C G195R
€.583G>T c.G583T G195C
c.584G>T c.G584T G195V
c.586A>G c.A586G R196G
c.587G>A c.G587A R196K
€.587G>C c.G587C R196T
c.587G>T c.G587T R1961
€.589A>G c.A589G S197G
C.589A>T c.A589T S197C
€.590G>A ¢.G590A S197N
€.590G>C ¢.G590C S197T
¢.590G>T ¢.G590T S1971
€.593T>C €.T593C 1198T
€.593T>G c.T593G 1198S
€.594T>G €.T594G 1198M
€.595G>A c.G595A V199M
€.595G>C ¢.G595C V199L
c.596T>A c.T596A V199E
c.596T>C c.T596C V199A
€.596T>G c.T596G V199G
c.598T>A c.T598A Y200N
€.599A>C ¢.A599C Y200S
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

€.599A>G €.A599G Y200C
C.601T>A c.T601A S201T
€.601T>G €.T601G S201A
c.602C>A c.C602A S201Y
€.602C>G €.C602G S201C
€.602C>T c.C602T S201F
€.607G>C €.G607C E203Q
€.608A>C c.A608C E203A
€.608A>G c.A608G E203G
C.608A>T c.A608T E203V
€.609G>C vai ¢.609G>T €.G609C vai ¢.G609T E203D
€.610T>G €.T610G W204G
€.611G>C c.G611C W204S
c.611G>T c.G611T W204L
c.613C>A c.C613A P205T
€.613C>T c.C613T P205S
€.614C>T c.C614T P205L
c.616C>A c.C616A L2061
€.616C>G €.C616G L206V
€.616C>T c.C616T L206F
C.617T>A c.T617A L206H
c.617T>G c.T617G L206R
€.619T>C €.T619C Y207H
€.620A>C c.A620C Y207S
C.620A>T c.A620T Y207F
C.623T>A c.T623A M208K
€.623T>G €.T623G M208R
C.625T>A C.T625A W209R
€.625T>G €.T625G W209G
€.627G>C c.G627C W209C
€.628C>A c.C628A P210T
€.628C>T c.C628T P210S
€.629C>A c.C629A P210H
€.629C>T c.C629T P210L
€.631T>C €.T631C F211L
€.631T>G c.T631G F211V
C.632T>A €.T632A F211Y
€.632T>C €.T632C F211S
€.632T>G €.T632G F211C
€.635A>C c.A635C Q212P
C.636A>T c.AB36T Q212H
c.637A>C c.A637C K213Q
C.637A>G c.A637G K213E
€.638A>G €.A638G K213R
C.638A>T c.A638T K213M
c.640C>A c.C640A P214T
€.640C>G €.C640G P214A
€.640C>T c.C640T P214S
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

C.641C>A c.C641A P214H
€.641C>G c.C641G P214R
c.641C>T c.C641T P214L
c.643A>C c.A643C N215H
€.643A>G €.A643G N215D
C.643A>T c.A643T N215Y
c.644A>C c.A644C N215T
c.644A>G c.A644G N215S
c.[644A>G; 937G>T] c.A644G/G937T N215S/D313Y
C.644A>T c.AB644T N215I
c.645T>A c.T645A N215K
C.646T>A c.T646A Y216N
€.646T>C €.T646C Y216H
€.646T>G €.T646G Y216D
c.647A>C c.AB647C Y216S
c.647A>G c.AB647G Y?216C
C.647A>T c.AB47T Y216F
€.649A>C c.A649C T217P
€.649A>G c.A649G T217A
C.649A>T c.A649T T217S
€.650C>A c.C650A T217K
€.650C>G ¢.C650G T217R
€.650C>T c.C650T T2171
€.652G>A c.G652A E218K
€.652G>C c.G652C E218Q
€.653A>C c.A653C E218A
€.653A>G €.A653G E218G
C.653A>T c.A653T E218V
C.654A>T c.AB654T E218D
€.655A>C c.A655C 1219L
C.655A>T c.A655T 1219F
C.656T>A c. T656A 1219N
€.656T>C €.T656C 1219T
€.656T>G €.T656G 1219S
€.657C>G c.C657G 1219M
€.659G>A c.G659A R220Q
€.659G>C ¢.G659C R220P
€.659G>T c.G659T R220L
C.661C>A c.C661A Q221K
€.661C>G c.C661G Q221E
€.662A>C c.A662C Q221P
€.662A>G c.A662G Q221R
C.662A>T c.A662T Q221L
€.663G>C c.G663C Q221H
C.664T>A c.T664A Y222N
€.664T>C €.T664C Y222H
€.664T>G c.T664G Y?222D
C.665A>C c.A665C Y222S
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

C.665A>G €.A665G Y222C
c.670A>C c.A670C N224H
c.671A>C c.A671C N224T
Cc.671A>G c.A671G N224S
€.673C>G c.C673G H225D
€.679C>G c.C679G R227G
€.682A>C c.A682C N228H
€.682A>G c.A682G N228D
€.683A>C c.A683C N228T
€.683A>G c.A683G N228S
C.683A>T c.A683T N228I
C.685T>A c.T685A F2291
C.686T>A c.T686A F229Y
€.686T>C €.T686C F229S
€.687T>A vai c.687T>G c.T687A vai c.T687G F229L
€.688G>C ¢.G688C A230P
€.689C>A c.C689A A230D
€.689C>G c.C689G A230G
€.689C>T c.C689T A230V
€.694A>C c.A694C 1232
€.694A>G €.A694G 1232V
€.695T>C €.T695C 1232T
€.696T>G €.T696G 1232M
€.698A>C c.A698C D233A
€.698A>G €.A698G D233G
C.698A>T c.A698T D233V
€.699T>A c.T699A D233E
c.703T>A c.T703A S235T
€.703T>G c.T703G S235A
C.710A>T c.A710T K237l
C.712A>G c.A712G S238G
C.712A>T Cc.A712T S238C
c.713G>A c.G713A S238N
€.713G>C c.G713C S238T
C.713G>T c.G713T S238l
C.715A>T c.A715T 1239L
c.716T>C c.T716C 1239T
C.717A>G c.A717G 1239M
C.718A>G c.A718G K240E
c.719A>G c.A719G K240R
C.719A>T c.A719T K240M
€.720G>C vai ¢.720G>T ¢.G720C vai ¢.G720T K240N
C.721A>T C.A721T S241C
€.722G>C c.G722C S241T
C.722G>T c.G722T S2411
C.724A>C c.A724C 12421
C.724A>G C.A724G 1242V
C.724A>T C.A724T 1242F
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

C.725T>A c.T725A 1242N
c.725T>C c.T725C 1242T
C.725T>G c.T725G 1242S
€.726C>G c.C726G 1242M
C.727T>A C.T727A L243M
C.727T>G c.T727G L243V
c.728T>C c.T728C L.243S
c.728T>G c.T728G L243W
€.729G>C vai ¢c.729G>T ¢.G729C vai ¢.G729T L243F
c.730G>A c.G730A D244N
€.730G>C €.G730C D244H
c.730G>T c.G730T D244Y
c.731A>C c.A731C D244A
c.731A>G c.A731G D244G
C.731A>T Cc.A731T D244V
€.732C>G c.C732G D244E
€.733T>G c.T733G W245G
€.735G>C c.G735C W245C
C.736A>G c.A736G T246A
c.737C>A c.C737A T246K
c.737C>G c.C737G T246R
c.737C>T c.C737T T246l
C.739T>A C.T739A S247T
c.739T>G c.T739G S247A
c.740C>A c.C740A S247Y
c.740C>G c.C740G S247C
c.740C>T c.C740T S247F
c.742T>G c.T742G F248V
C.743T>A c.T743A F248Y
c.743T>G c.T743G F248C
C.744T>A c.T744A F248L
c.745A>C Cc.A745C N249H
C.745A>G Cc.A745G N249D
C.745A>T C.A745T N249Y
c.746A>C c.A746C N249T
C.746A>G C.A746G N249S
C.746 A>T C.A746T N249I
€.747C>G vai c.747C>A c.C747G vai c.C747A N249K
C.748C>A c.C748A Q250K
€.748C>G c.C748G Q250E
c.749A>C c.A749C Q250P
C.749A>G Cc.A749G Q250R
C.7T49A>T C.A749T Q250L
€.750G>C ¢.G750C Q250H
C.751G>A c.G751A E251K
€.751G>C c.G751C E251Q
C.752A>G c.A752G E251G
C.752A>T C.A752T E251V
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

C.754A>G c.A754G R252G
C.757A>G c.A757G 1253V
C.757A>T C.A757T 1253F
C.758T>A c.T758A 1253N
€.758T>C c.T758C 1253T
€.758T>G c.T758G 1253S
€.760-762delGTT vai €.760_762delGTT vai p.V254del
€.761-763del €.761 763del

€.760G>T c.G760T V254F
C.761T>A C.T761A V254D
€.761T>C c.T761C V254A
c.761T>G c.T761G V254G
C.763G>A c.G763A D255N
€.763G>C c.G763C D255H
C.763G>T c.G763T D255Y
C.764A>C c.A764C D255A
C.764A>T C.A764T D255V
C.765T>A C.T765A D255E
€.766G>C c.G766C V256L
C.767T>A C.T767A V256D
c.767T>G c.T767G V256G
C.769G>A c.G769A A257T
€.769G>C c.G769C A257P
C.769G>T c.G769T A257S
c.770C>G c.C770G A257G
c.770C>T c.C770T A257V
€.772G>C vai c.772G>A c.G772C vai c.G772A G258R
C.773G>A c.G773A G258E
c.773G>T c.G773T G258V
C.775C>A c.C775A P259T
C.775C>G c.C775G P259A
c.775C>T c.C775T P259S
c.776C>A c.C776A P259Q
c.776C>G c.C776G P259R
C.776C>T c.C776T P259L
c.778G>T c.G778T G260W
C.779G>A c.G779A G260E
€.779G>C c.G779C G260A
C.781G>A c.G781A G261S
€.781G>C c.G781C G261R
C.781G>T c.G781T G261C
€.782G>C c.G782C G261A
C.787A>C c.A787C N263H
C.788A>C c.A788C N263T
C.788A>G c.A788G N263S
€.790G>A c.G790A D264N
€.790G>C ¢.G790C D264H
c.790G>T c.G790T D264Y
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

€.793C>G c.C793G P265A
C.794C>A c.C794A P265Q
C.794C>T c.C794T P265L
C.799A>G c.A799G M267V
C.799A>T c.A799T M267L
€.800T>C €.T800C M267T
c.802T>A €.T802A L268l
c.804A>T c.A804T L268F
€.805G>A c.G805A V269M
€.805G>C ¢.G805C V269L
€.806T>C €.T806C V269A
¢.808A>C c.A808C 1270L
€.808A>G €.A808G 1270V
€.809T>C €.T809C 1270T
€.809T>G €.T809G 1270S
€.810T>G €.T810G 1270M
c.811G>A c.G811A G271S
C.[811G>A; 937G>T] c.G811A/G937T G271S/D313Y
€.812G>A c.G812A G271D
€.812G>C c.G812C G271A
€.814A>G c.A814G N272D
c.818T>A c.T818A F273Y
€.823C>A c.C823A L275I
€.823C>G €.C823G L275V
€.827G>A c.G827A S276N
€.827G>C c.G827C S276T
€.829T>G €.T829G W277G
€.830G>T ¢.G830T W277L
€.831G>T vai ¢.831G>C €.G831T vai ¢.G831C W277C
€.832A>T c.A832T N278Y
C.833A>T C.A833T N278I
€.835C>G €.C835G Q279E
c.838C>A c.C838A Q280K
€.839A>G €.A839G Q280R
C.839A>T c.A839T Q280L
€.840A>T vai ¢.840A>C c.A840T vai c.A840C Q280H
€.841G>C c.G841C V281L
C.842T>A c.T842A V281E
€.842T>C €.T842C V281A
€.842T>G €.T842G V281G
C.844A>G c.A844G T282A
C.844A>T c.A844T T282S
€.845C>T c.C845T T2821
€.847C>G c.C847G Q283E
C.848A>T c.A848T Q283L
€.849G>C c.G849C Q283H
¢.850A>G €.A850G M284V
€.850A>T c.A850T M284L
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

c.851T>C c.T851C M284T
€.852G>C ¢.G852C M284I
€.853G>A c.G853A A285T
€.854C>G ¢.C854G A285G
€.854C>T c.C854T A285V
€.856C>G ¢.C856G L286V
€.856C>T c.C856T L286F
c.857T>A Cc.T857A L286H
€.860G>T c.G860T W287L
€.862G>C c.G862C A288P
c.862G>T c.G862T A288S
€.863C>G c.C863G A288G
€.863C>T c.C863T A288V
€.865A>C c.A865C 1289L
€.865A>G €.A865G 1289V
€.866T>C c.T866C 1289T
€.866T>G c.T866G 1289S
€.868A>C vai c.868A>T ¢.A868C vai c.A868T M290L
€.868A>G €.A868G M290V
€.869T>C c.T869C M290T
€.870G>A vai ¢.870G>C vai ¢.G870A vai ¢.G870C vai M290I
c.870G>T c.G870T

c.871G>A c.G871A A291T
c.871G>T c.G871T A291S
c.872C>G c.C872G A291G
c.874G>T c.G874T A292S
€.875C>G c.C875G A292G
c.877C>A c.C877A P293T
c.880T>A c. T880A L2941
€.880T>G €.T880G L294V
c.881T>C c.T881C L294S
c.882A>T c.A882T L294F
c.883T>A €. T883A F295I1
€.883T>G €.T883G F295V
C.884T>A c.T884A F295Y
€.884T>C €.T884C F295S
c.884T>G c.T884G F295C
€.886A>G c.A886G M296V
€.886A>T vai c.886A>C c.A886T vai c.A886C M296L
c.887T>C c.T887C M296T
€.888G>A vai €.888G>T vai c.G888A vai ¢.G888T vai M296lI
€.888G>C ¢.G888C

€.889T>A c.T889A S297T
€.892A>G c.A892G N298D
€.893A>C c.A893C N298T
€.893A>G c.A893G N298S
C.893A>T c.A893T N298I
€.895G>A c.G895A D299N
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

€.895G>C ¢.G895C D299H
€.897C>G vai c.897C>A €.C897G vai c.C897A D299E
€.898C>A c.C898A L300l
€.898C>G €.C898G L300V
€.898C>T c.C898T L300F
€.899T>C €.T899C L300P
€.901C>G c.C901G R301G
€.902G>A c.G902A R301Q
€.902G>C ¢.G902C R301P
€.902G>T c.G902T R301L
€.904C>A c.C904A H302N
€.904C>G €.C904G H302D
€.904C>T c.C904T H302Y
C.905A>T c.A905T H302L
c.907A>G c.A907G 1303V
c.907A>T c.A907T 1303F
c.908T>A c.T908A 1303N
€.908T>C €.T908C 1303T
€.908T>G €.T908G 1303S
c.911G>A c.G911A S304N
€.911G>C c.G911C S304T
c.911G>T c.G911T S3041
€.916C>G €.C916G Q306E
c.917A>C c.A917C Q306P
C917A>T c.A917T Q306L
€.919G>A c.G919A A307T
€.919G>C €.G919C A307P
€.919G>T c.G919T A307S
€.920C>A c.C920A A307D
€.920C>G ¢.C920G A307G
€.920C>T c.C920T A307V
c.922A>C c.A922C K308Q
€.922A>G €.A922G K308E
€.923A>G €.A923G K308R
c.923A>T c.A923T K308l
€.924A>T vai c.924A>C €.A924T vai c.A924C K308N
€.925G>A c.G925A A309T
€.925G>C ¢.G925C A309P
€.926C>A c.C926A A309D
€.926C>T c.C926T A309V
€.928C>A c.C928A L3101
€.928C>G €.C928G L310V
€.928C>T c.C928T L310F
c.931C>A c.C931A L3111
€.931C>G c.C931G L311V
€.934C>A c.C934A Q312K
€.934C>G €.C934G Q312E
€.935A>G €.A935G Q312R
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

€.935A>T c.A935T Q312L
€.936G>T vai ¢.936G>C €.G936T vai ¢.G936C Q312H
€.937G>T c.G937T D313Y
€.[937G>T; 1232G>A] c.G937T/G1232A D313Y/G411D
€.938A>G c.A938G D313G
€.938A>T c.A938T D313V
C.939T>A €. T939A D313E
€.940A>G €.A940G K314E
c.941A>C c.A941C K314T
C.941A>T c.A941T K314M
€.942G>C €.G942C K314N
€.943G>A c.G943A D315N
€.943G>C c.G943C D315H
€.943G>T c.G943T D315Y
c.944A>C €.A944C D315A
€.944A>G c.A944G D315G
C.944A>T c.A944T D315V
€.946G>A c.G946A V316l
€.946G>C €.G946C V316L
€.947T>C €.T947C V316A
c.9477>G c.T947G V316G
€.949A>C c.A949C 1317L
€.949A>G c.A949G 1317V
€.950T>C c.T950C 1317T
c.951T>G c.T951G 1317M
€.952G>A c.G952A A318T
.952G>C €.G952C A318P
€.953C>A c.C953A A318D
€.953C>T c.C953T A318V
C.955A>T c.A955T 1319F
€.956T>C €.T956C 1319T
€.957C>G c.C957G 1319M
€.958A>C c.A958C N320H
€.959A>C c.A959C N320T
€.959A>G c.A959G N320S
C.959A>T C.A959T N320I
C.961C>A c.C961A Q321K
€.962A>G c.A962G Q321R
C.962A>T c.A962T Q321L
€.963G>C vai ¢.963G>T €.G963C vai ¢.G963T Q321H
€.964G>A c.G964A D322N
€.964G>C c.G964C D322H
€.965A>C c.A965C D322A
C.965A>T c.A965T D322V
€.966C>A vai €.966C>G ¢.C966A vai c.C966G D322E
€.967C>A c.C967A P323T
€.968C>G c.C968G P323R
c.970T>G c.T970G L324V
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

c.971T>G c.T971G L324W
c.973G>A c.G973A G325S
€.973G>C c.G973C G325R
c.973G>T c.G973T G325C
€.974G>C c.G974C G325A
c.974G>T c.G974T G325V
c.976A>C c.A976C K326Q
c.976A>G c.A976G K326E
c.977A>C c.A977C K326T
Cc.977A>G c.A977G K326R
C.977A>T C.A977T K326M
€.978G>C vai ¢.978G>T €.G978C vai ¢.G978T K326N
€.979C>G ¢.C979G Q327E
€.980A>C ¢.A980C Q327P
C.980A>T c.A980T Q327L
C.981A>T c.A981T Q327H
€.983G>C ¢.G983C G328A
€.985T>A c.T985A Y329N
€.985T>C €.T985C Y329H
€.985T>G €.T985G Y329D
€.986A>G c.A986G Y329C
C.986A>T c.A986T Y329F
c.988C>A c.C988A Q330K
€.988C>G ¢.C988G Q330E
€.989A>C c.A989C Q330P
€.989A>G c.A989G Q330R
€.990G>C ¢.G990C Q330H
€.991C>G c.C991G L331V
€.992T>A c.T992A L331H
€.992T>C €.T992C L331P
€.992T>G €.T992G L331R
c.994A>G c.A994G R332G
€.995G>C €.G995C R332T
€.995G>T c.G995T R3321
C.996A>T c.A996T R332S
€.997C>G c.C997G Q333E
€.998A>C c.A998C Q333P
C.998A>T c.A998T Q333L
€.1000G>C ¢.G1000C G334R
c.1001G>A ¢.G1001A G334E
¢.1001G>T ¢.G1001T G334V
¢.1003G>T ¢.G1003T D335Y
¢.1004A>C c.A1004C D335A
¢.1004A>G c.A1004G D335G
c.1004A>T c.A1004T D335V
¢.1005C>G ¢.C1005G D335E
€.1006A>G c.A1006G N336D
c.1006A>T c.A1006T N336Y
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

c.1007A>C c.A1007C N336T
c.1007A>G c.A1007G N336S
c.1007A>T c.A1007T N336l
€.1009T>G €.T1009G F337V
c.1010T>A c.T1010A F337Y
¢.1010T>C €.T1010C F337S
¢.1010T>G €.T1010G F337C
c.1011T>A c.T1011A F337L
c.1012G>A c.G1012A E338K
c.1013A>C c.A1013C E338A
c.1013A>G €.A1013G E338G
c.1013A>T c.A1013T E338V
c.1014A>T c.A1014T E338D
c.1015G>A c.G1015A V339M
c.1016T>A c.T1016A V339E
¢.1016T>C €.T1016C V339A
€.1021G>C c.G1021C E341Q
c.1022A>C c.A1022C E341A
c.1027C>A c.C1027A P343T
c.1027C>G c.C1027G P343A
c.1027C>T c.C1027T P343S
€.1028C>T c.C1028T P343L
€.1030C>G ¢.C1030G L344V
€.1030C>T ¢.C1030T L344F
€.1031T>G €.T1031G L344R
€.1033T>C €.T1033C S345P
€.1036G>T c.G1036T G346C
c.1037G>A c.G1037A G346D
€.1037G>C ¢.G1037C G346A
¢.1037G>T c.G1037T G346V
€.1039T>A c.T1039A L3471
€.1043C>A c.C1043A A348D
€.1046G>C ¢.G1046C W349S
€.1046G>T c.G1046T W349L
c.1047G>C €.G1047C W349C
c.1048G>A c.G1048A A350T
€.1048G>T c.G1048T A350S
€.1049C>G c.C1049G A350G
c.1049C>T c.C1049T A350V
c.1052T>A c.T1052A V351E
€.1052T>C €.T1052C V351A
c.1054G>A c.G1054A A352T
€.1054G>T c.G1054T A352S
€.1055C>G ¢.C1055G A352G
€.1055C>T c.C1055T A352V
c.1057A>T c.A1057T M353L
c.1058T>A c.T1058A M353K
€.1058T>C €.T1058C M353T
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

c.1061T>A c.T1061A 1354K
c.1061T>G €.T1061G 1354R
c.1063A>C c.A1063C N355H
€.1063A>G c.A1063G N355D
c.1063A>T c.A1063T N355Y
c.1064A>G c.A1064G N355S
€.1066C>G ¢.C1066G R356G
€.1066C>T c.C1066T R356W
c.1067G>A c.G1067A R356Q
€.1067G>C ¢.G1067C R356P
c.1067G>T c.G1067T R356L
€.1069C>G ¢.C1069G Q357E
€.1072G>C c.G1072C E358Q
c.1073A>C c.A1073C E358A
c.1073A>G c.A1073G E358G
€.1074G>T vai ¢.1074G>C €.G1074T vai ¢.G1074C E358D
c.1075A>C c.A1075C 1359L
c.1075A>G c.A1075G 1359V
c.1075A>T c.A1075T 1359F
c.1076T>A c.T1076A 1359N
c.1076T>C €.T1076C 1359T
c.1076T>G c.T1076G 1359S
c.1078G>A c.G1078A G360S
¢.1078G>C ¢.G1078C G360R
c.1078G>T ¢.G1078T G360C
c.1079G>A c.G1079A G360D
¢.1079G>C €.G1079C G360A
c.1082G>A c.G1082A G361E
€.1082G>C c.G1082C G361A
€.1084C>A c.C1084A P362T
€.1084C>G €.C1084G P362A
€.1084C>T c.C1084T P362S
€.1085C>A c.C1085A P362H
€.1085C>G ¢.C1085G P362R
€.1085C>T c.C1085T P362L
c.1087C>A c.C1087A R363S
€.1087C>G c.C1087G R363G
c.1087C>T c.C1087T R363C
c.1088G>A c.G1088A R363H
€.1088G>T c.G1088T R363L
€.1090T>C €.T1090C S364P
€.1091C>G c.C1091G S364C
€.1093T>A c.T1093A Y365N
€.1093T>G €.T1093G Y 365D
c.1094A>C c.A1094C Y365S
c.1094A>T c.A1094T Y365F
c.1096A>C c.A1096C T366P
€.1096A>T c.A1096T T366S
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

€.1097C>A c.C1097A T366N
c.1097C>T c.C1097T T3661
c.1099A>C c.A1099C 1367L
c.1099A>T c.A1099T 1367F
c.1101C>G c.C1101G 1367M
c.1102G>A c.G1102A A368T
€.1102G>C c.G1102C A368P
€.1103C>G c.C1103G A368G
c.1105G>A c.G1105A V369l
€.1105G>C c.G1105C V369L
€.1105G>T c.G1105T V369F
c.1106T>C c.T1106C V369A
c.1106T>G €.T1106G V369G
c.1108G>A c.G1108A A370T
€.1108G>C c.G1108C A370P
c.1109C>A c.C1109A A370D
€.1109C>G c.C1109G A370G
€.1109C>T c.C1109T A370V
c.1111T>A c.T1111A S371T
€.1112C>G c.C1112G S371C
c.1117G>A c.G1117A G373S
c.1117G>T c.G1117T G373C
€.1118G>C c.G1118C G373A
€.1120A>G c.Al1120G K374E
c.1121A>C c.A1121C K374T
C.1121A>G c.A1121G K374R
C.1121A>T c.A1121T K374l
€.1123G>C c.G1123C G375R
€.1124G>A c.G1124A G375E
€.1124G>C c.G1124C G375A
€.1126G>A c.G1126A V376M
€.1126G>C c.G1126C V376L
c.1127T>A c.T1127A V376E
c.11277>G c.T1127G V376G
€.1129G>A c.G1129A A377TT
€.1129G>C c.G1129C A377P
c.1129G>T c.G1129T A377S
€.1130C>G c.C1130G A377G
€.1135A>G c.Al135G N379D
c.1136A>C c.Al1136C N379T
C.1136A>T c.A1136T N379I
c.1137T>A c.T1137A N379K
c.1138C>A c.C1138A P380T
€.1138C>G c.C1138G P380A
€.1139C>A c.C1139A P380H
€.1139C>G c.C1139G P380R
€.1139C>T c.C1139T P380L
€.1142C>A c.C1142A A381D
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

C.1147T>A c.T1147A F383lI
C.1148T>A c.T1148A F383Y
€.1148T>G c.T1148G F383C
c.1150A>T c.A1150T 1384F
c.11517>C c.T1151C 1384T
€.1152C>G c.C1152G 1384M
€.1153A>G c.Al1153G T385A
€.1154C>T c.C1154T T385I
€.1156C>A c.C1156A Q386K
C.1157A>T C.A1157T Q386L
€.1158G>C c.G1158C Q386H
c.1159C>A c.C1159A L387I
c.1159C>T c.C1159T L387F
c.1160T>A c.T1160A L387H
c.1160T>G c.T1160G L387R
c.1162C>A c.C1162A L388I
€.1162C>G c.C1162G L388V
€.1162C>T c.C1162T L388F
c.1163T>A c.T1163A L388H
€.1163T>G c.T1163G L388R
c.1168G>A c.G1168A V390M
c.1171A>C c.A1171C K391Q
c.1171A>G c.All171G K391E
c.1172A>C c.All172C K391T
c.1172A>G c.A1172G K391R
C.1172A>T C.A1172T K391l
C.1173A>T C.A1173T K391N
C.1174A>G C.Al174G R392G
C.1174A>T C.A1174T R392W
c.1175G>A c.G1175A R392K
€.1175G>C c.G1175C R392T
c.1175G>T c.G1175T R392M
c.1177A>C c.A1177C K393Q
C.1177A>G c.A1177G K393E
c.1178A>C c.Al1178C K393T
€.1179G>C c.G1179C K393N
€.1180C>A c.C1180A L3941
c.1181T>A c.T1181A L394Q
c.1181T>C c.T1181C L394P
c.1181T>G c.T1181G L394R
€.1183G>C c.G1183C G395R
c.1184G>A c.G1184A G395E
€.1184G>C c.G1184C G395A
c.1186T>A c.T1186A F396I
c.1186T>G c.T1186G F396V
c.11877>G c.T1187G F396C
€.1188C>G c.C1188G F396L
c.1189T>A c.T1189A Y397N
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

€.1189T>C c.T1189C Y397H
€.1190A>C c.A1190C Y397S
€.1190A>G c.Al1190G Y397C
c.1190A>T c.A1190T Y397F
€.1192G>A c.G1192A E398K
€.1192G>C c.G1192C E398Q
€.1193A>G c.Al1193G E398G
c.1195T>A c.T1195A W399R
c.1195T>G €.T1195G W399G
c.1198A>C c.A1198C T400P
€.1198A>G c.Al1198G T400A
C.1198A>T c.A1198T T400S
€.1199C>A c.C1199A T400N
€.1199C>T c.C1199T T4001
c.1201T>A c.T1201A S401T
€.1201T>G €.T1201G S401A
€.1202_1203insGACTTC .1202_1203insGACTTC p.T400_S401dup
€.1202C>T c.C1202T S401L
€.1204A>G c.A1204G R402G
c.1204A>T C.A1204T R402W
€.1205G>C c.G1205C R402T
€.1205G>T c.G1205T R402M
€.1206G>C c.G1206C R402S
€.1207T>G c.T1207G L403V
€.1208T>C €.T1208C L403S
C.1209A>T c.A1209T L403F
€.1210A>G c.A1210G R404G
€.1211G>A c.G1211A R404K
€.1211G>C c.G1211C R404T
c.1211G>T c.G1211T R404I
C.1212A>T c.A1212T R404S
€.1213A>G c.A1213G S405G
€.1216C>G c.C1216G H406D
C.1217A>T Cc.A1217T H406L
€.1218C>G c.C1218G H406Q
C.1219A>T c.A1219T 1407L
€.1220T>C €.T1220C 1407T
€.1221A>G c.A1221G 1407M
€.1222A>C c.Al1222C N408H
€.1222A>G €.A1222G N408D
C.1222A>T c.A1222T N408Y
€.1223A>C c.A1223C N408T
€.1225C>A c.C1225A P409T
€.1225C>G €.C1225G P409A
€.1225C>T c.C1225T P409S
€.1226C>T c.C1226T P409L
€.1228A>G c.Al1228G T410A
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas

Nukleotidu izmainas

Olbaltumvielu sekvences
izmainas

C.1228A>T c.A1228T T410S
€.1229C>T c.C1229T T410I
€.1231G>A c.G1231A G411S
€.1231G>T c.G1231T G411C
€.1232G>A c.G1232A G411D
€.1232G>C c.G1232C G411A
€.1232G>T c.G1232T G411V
c.1234A>C c.A1234C T412P
€.1234A>G c.A1234G T412A
C.1234A>T C.A1234T T412S
€.1235C>A c.C1235A T412N
€.1235C>T c.C1235T T4121
€.1237G>A c.G1237A V413l
€.1237G>T c.G1237T V413F
€.1238T>G c.T1238G V413G
€.12407>G €.T1240G L414V
€.1242G>C c.G1242C L414F
€.1243C>A c.C1243A L4151
C.1244T>A C.T1244A L415H
€.1246C>G c.C1246G Q416E
C.1247A>T C.A1247T Q416L
€.1248G>C c.G1248C Q416H
€.1249C>A c.C1249A L4171
€.1252G>A c.G1252A E418K
€.1252G>C c.G1252C E418Q
€.1253A>C c.A1253C E418A
€.1253A>G c.Al1253G E418G
C.1254A>T C.A1254T E418D
€.1255A>G c.A1255G N419D
C.1255A>T c.A1255T N419Y
c.1256A>C c.A1256C N419T
€.1256A>G c.Al1256G N419S
C.1256A>T c.A1256T N4191
€.1258A>C c.A1258C T420P
c.1258A>T c.A1258T T420S
€.1259C>A c.C1259A T420K
€.1259C>G c.C1259G T420R
€.1261A>G c.A1261G M421V
C.1261A>T C.A1261T M421L
€.1262T>A C.T1262A M421K
€.1262T>C €.T1262C M421T
€.1262T>G €.T1262G M421R
€.1263G>C c.G1263C M4211
€.1265A>C c.A1265C Q422P
C.1267A>T c.A1267T M423L
€.1268T>A c.T1268A M423K
€.1268T>C c.T1268C M423T
€.1269G>C €.G1269C M4231
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2. tabula. Ar Galafold (migalastatu) mainamu mutaciju tabula

Nukleotidu izmainas Nukleotidu izmainas Olbaltumvielu sekvences
izmainas
c.1271C>T c.C1271T S424L
c.1275A>C c.A1275C L425F
c.1279G>A c.G1279A D427N
.1286T>G c.T1286G L429R

Farmakodinamiska iedarbiba

ArstéSanas ar Galafold rezultata II fazes farmakodinamikas p&tijumos baltajos asinskermeni$os un vairumam
pacientu arT ada un niergs palielinajas endogenas a-Gal A darbibas [imenis. Pacientos ar mainamu mutaciju
noveéroja GL-3 limenu pazemina$anos urina un nieru intersticialajos kapilaros.

Kliniska efektivitate un droSums

Klinisko efektivitati un drosumu arsteé$ana ar Galafold novert&ja divos 111 fazes pivotalajos kliniskajos
pétijumos un divos atklata kliniska p&tijuma pagarinajumos (OLE). Visi pacienti sanéma ieteikto devu — 123
mg Galafold katru otro dienu.

Pirmais III fazes klmiskais p&tijums (ATTRACT) bija randomizets atklats p&tijums ar aktivu salidzinaSanas
lidzekli, kura novertgja Galafold efektivitati un drosumu, salidzinot ar enzimu aizstajterapiju (EAT)
(betaagalzidaze, agalzidazes alfa) 52 virieSu un sievieSu dzimuma pacientiem ar Fabri slimibu, kuri sanéma
EAT pirms kliniska petijuma uzsaksanas un kuru mutacijas bija izmainamas (EAT-terapija ieprieks arstétiem
klmiska pétijuma pacientiem). Kliniskais petijums bija strukturéts divos periodos. Pirmaja perioda

(18 ménesi) EAT sanémusie pacienti tika randomizgti, lai parietu no EAT lietoSanas uz Galafold vai
turpinatu lietot EAT. Otrais periods bija izveéles 12 ménesu atklats petijuma pagarinajums, kura visas
petamas personas sanéma Galafold.

Otrais III fazes klmniskais p&tijums (FASETS) bija 6 menesu ilgs, randomizgts, dubultmaské&ts, placebo
kontrol€ts p&tijums (6. ménesi) ar 18 ménesu ilgu atklato periodu, kura noverteja Galafold efektivitati un
droSumu 50 virieSiem un sievietem ar Fabri slimibu, kuri ieprieks nebija sanémusi EAT vai arT sanéma, tacu
bija partraukusi tas lietoSanu vismaz 6 mé&nesus, un kuru mutacijas bija izmainamas (EAT-terapija agrak
nearsttiem pacientiem).

Pirmais OLE klmiskais p&tijums (AT1001-041) ietvéra pacientus no II un III fazes p&tijumiem un ir
pabeigts. Vidgja iedarbibas pakape Galafold migalastatam 123 mg tirgii pieejamajai devai, lietojot katru otro
dienu, pacientiem, kuri pabeidza pétijumu AT1001-041, bija 3,57 (+1,23) gadi (n=85). Maksimala iedarbiba
bija 5,6 gadi.

Otrais OLE kliniskais petijums (AT1001-042) ietvéra pacientus, kuri bija parcelti no OLE pé&tijjuma
AT1001-041 vai ieklauti tiesi no III fazes petijuma ATTRACT. Vidgja iedarbibas pakape tirgl pieejamajai
Galafold 123 mg devai, lietojot katru otro dienu, pacientiem $aja petijuma bija 32,3 (+ 12,3) ménesi (n=382).
Maksimala iedarbiba bija 51,9 menesi.

Nieru darbiba

Klmiskaja pétijuma ar EAT-terapiju ieprieks arstetiem pacientiem nieru darbiba, arstgjot ar Galafold,
saglabajas stabila lidz pat 18 ménesiem. Vidgjais eGFAckp-gpi raditajs gada bija -0,40 ml/min./1,73 m?
(95 % TI: -2,272, 1,478; n=34) ar Galafold arst&tu pacientu grupa, salidzinot ar -1,03 ml/min/1,73 m?
(95% TI: -3,636, 1,575; n=18) EAT arstetu pacientu grupa. Vidéjais eGFAckp-gpi izmainu raditajs no
sakumstavokla gada pacientiem, kuri arstéti 30 ménesus ar Galafold, bija -1,72 ml/min/1,73 m?

(95% TI: -2,653, -0,782; n=31).
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Kliniskaja petijuma ar EAT-terapiju agrak nearstétiem pacientiem un atklataja pagarinataja posma nieru
darbiba saglabajas stabila Iidz 5 gadiem pacientiem, kuri sanéma Galafold. Vid&jais eGFAckp-epi izmainu
atruma raditajs pec aptuveni 3,4 gadu ilgas arste$anas bija -0,74 ml/min/1,73 m? gada (95% TI: -1,89, 0,40;
n=41). 6 m&nesu placebo kontroleta perioda sakuma raditajos netika noverotas klmiski nozimigas atskiribas.

Dati par eGFAckp-epi gada izmainu atrumu tika apkopoti par ar EAT-terapiju agrak nearstétiem pacientiem
un ar EAT-terapiju ieprieks arst€tiem pacientiem ar mainamam mutacijam. Rezultati paradija nieru
stabilizacijas ilgumu Iidz 8,6 gadiem gada izmainu atruma. P&c vid&ja 5,2 gadu ilguma ar EAT-terapiju agrak
nearstétiem pacientiem vid€jais gada izmainu atrums, salidzinot ar sakotngjo [imeni, bija -

1,71 ml/min/1,73 m? (95 % TI: -2,83, -0,60; n=47). P&c vidgja 4,3 gadu ilguma ar EAT-terapiju ieprieks
arstétiem pacientiem vidéjais gada izmainu atrums, salidzinot ar sakotngjo limeni, bija -1,78 ml/min/1,73 m?
(95 % TI: -3,76, 0,20; n=49).

Kreisa kambara masas indekss (KKMI)

Kliniska pétijuma ar EAT-terapiju ieprieks arstétiem pacientiem p&c 18 menesus ilgas arstéSanas ar Galafold
noveroja statistiski nozimigu KKMI samazinasanos (p <0,05). Galafolda grupas sakuma vértibas bija 95,3
g/m?, enzimu aizstajterapijas grupas sakuma vértibas bija 92,9 g/m?, un vidéjas LVMi izmainas 18. ménesi,
salidzinot ar sakuma vertibam, galafolda grupai bija -6,6 (95% TI: -11,0, -2,1; n=31) un enzimu
aizstajterapijas grupai bija -2,0 (95% TI: -11,0, 7,0; n=13). Izmainu KKMI (g/m?) raditajs no sakumstavokla
lidz 18. ménesim pacientiem ar kreisa kambara hipertrofiju (sievietém ar sakumstavokla KKMI>95 g/m? un
virieSiem ar sakumstavokla KKMI>115 g/m?) bija -8,4 (95% TI: -15,7, 2,6; n=13) ar Galafold un 4,5 (95%
TI: -10,7, 18,4; n=5) ar EAT. P&c 30 ménesu arsteésanas ar Galafold vidgjais izmainu raditajs no
sakumstavokla KKMI bija -3,8 (95% TI: -8,9, 1,3; n=28) vidgjais izmainu raditajs no sakumstavokla KKMI
pacientiem ar kreisa kambara hipertrofiju bija -10,0 (95% TI: -16,6, -3,3; n=10).

Kliniska p&tijuma ar EAT-terapiju agrak nearstétiem pacientiem Galafold lietoSana uzradija statistiski
nozimigu KKMI samazinasanos (p<0,05); vid&jais izmainu raditajs no sakumstavokla 18.-24. ménesit

bija -7,7 (95% TI: -15,4, -0,01; n=27). P&c papildu OLE vidgjais KKMI izmainu raditajs no sakumstavokla
36. ménesi bija -8,3 (95% TI: -17,1, 0,4; n=25) un 48. ménesi bija -9,1 (95% TI: -20,3, 2.0; n=18). Vidgjais
KKMI izmainu raditajs pec18-24 meneSiem pacientiem ar kreisa kambara hipertrofiju sakumstavokli
(sievietem ar sakumstavokla KKMI>95 g/m?vai virieSiem ar sakumstavokla KKMI>115g/m?)

bija -18,6 (95% TI: -38.2, 1,0; n=8). P&c papildu OLE vid&jais KKMI izmainu raditajs 36. ménesi no
sakumstavokla pacientiem ar kreisa kambara hipertrofiju bija -30,0 (95 % TI: -57,9, -2,2; n=4) un 48. ménesi
bija -33,1 (95 % TI: -60,9, -5,4; n=4). Kliniski nozimigas KKMI at8kiribas 6 ménesu placebo kontrol&ta
perioda sakuma netika noverotas.

Klmiskajos petijumos ar EAT-terapiju ieprieks arstetiem un agrak nearstétiem pacientiem pec noverosanas
OLE klmiskaja petijuma AT1001-042 vidgjas KKMI izmainas salidzinajuma ar AT1001-042 sakotngjo bija
attiecigi 1,2 g/ m? (95 % TI: -5,3, 7,7; n=15) un -5,6 g/ m? (95 % TI: -28,5, 17,2; n=4) pacientiem, kuri arstéti
ar Galafold vidg&ji 2,4 un 2,9 gadus (attiecigi Iidz 4,0 un 4,3 gadiem).

Slimibas substrats

Kliniska pétijuma ar EAT-terapiju ieprieks arstétiem pacientiem plazmas lyso-Gbslimeni nedaudz
palielinajas, bet saglabajas zemi pacientiem, kuru mutacijas bija izmainamas un tika arstgtas ar Galafold
30 pétijuma menesus. Plazmas lyso-Gbs limeni arT saglabajas zemi lidz pat 18 ménesiem pacientiem, kuri
turpindja sanemt EAT.

Klmiska petijuma ar EAT-terapiju agrak nearstétiem pacientiem Galafold uzradija statistiski nozimigu
plazmas lyso-Gbs koncentracijas samazinajumu un nieru intersticiala kapilaru GL-3 ieklauSanu pacientiem,
kuru mutacijas bija izmainamas. Pacienti, kuri tika randomizéti Galafold sanemsanai, 1. posma uzradija
statistiski nozimigu lielaku intersticialo kapilaru GL-3 uzkrasanas samazinajumu (+SEM) (-0,25 +
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0,10; -39%) 6. ménesi, salidzinot ar placebo (0,07 + 0,13; + 14%) (p=0,008). ArT pacienti, kuri tika
randomizeti placebo arsteésanai 1. posma un pargaja uz Galafold terapiju 6. m&nesi (2. posms), uzradija
statistiski nozimigu intersticialo kapilaru GL-3 uzkrasanas samazinajumu 12. ménest (-0,33 % 0,15;-58%)
(p=0,014). Vairakos nieru $tinu tipos novéroja GL-3 limenu samazinasanos kvalitativa izteiksme: podociti,
mezangialas $iinas un glomerularo kapilaru endotglija Stinas attiecigi vairak neka 12 ménesos, arstgjot ar
Galafold.

Kombinétais kliniskais iznakums

Kliniska pétijuma ar EAT-terapiju ieprieks arstétiem pacientiem, kur kombin&ta kliniska iznakuma analizes
pamata bija nieru, sirds un cerebrovaskularas epizodes vai naves iestasanas gadijumi, tika pieradits, ka
noveroto epizozu sastopamibas biezums Galafold terapijas grupa bija 29%, salidzinot ar 44% EAT grupa
18 ménesu laika. Epizozu biezums pacientiem, kas tika arsteti ar Galafold 30 m&neSus (32%) bija lidzigs
18 ménesu periodam.

Pacientu zinotais iznakums — kunga-zarnu trakta simptomu véertesanas skala

Kliniska pétijuma ar EAT-terapiju agrak nearstétiem pacientiem kunga-zarnu trakta simptomu verté$anas
skalas analizes uzradija, ka arst€Sana ar Galafold izraisTja statistiski nozimigus uzlabojumus (p<0,05),
salidzinot ar placebo no sakumstavokla lidz 6. ménesim diarejas gadijuma, un atvilpa slimibas gadjjuma
pacientiem ar sakumstavokla simptomiem. Atklata pagarinajuma laika statistiski nozimigus uzlabojumus
(p<0,05) no sakumstavokla noveroja diarejas un gremoSanas traucg€jumu gadijumos ar uzlaboSanas tendenci
aizcietgjuma gadijuma.

Pediatriska populacija

P&tijuma AT1001-020, 1 gada, 3b. fazes, atklata, nekontroléta, daudzcentru pétijuma, tika novertéts
arstéSanas ar miglastatu droSums, FK, farmakodinamika (FD) un efektivitate 21 pusaudzu vecuma pacientam
(vecuma no 12 Iidz < 18 gadiem un ar kermena masu > 45 kg) ar Fabri slimibu, kuriem ir mainamas o-
galaktozidazes A (GLA) kodg€josa géna mutacijas. Pacienti vai nu ieprieks nebija san€musi enzima
aizstajterapiju (EAT), vai ar1 bija partrauku$i EAT vismaz 14 dienas pirms atlases. Vid&jais gadu skaits kops
Fabri slimibas diagnosticé$anas bija 9,6 (x 4,25) gadi.

Péc 1 gada efektivitates rezultati pusaudziem, kuri lietoja tadu pasu devu shému ka pieaugusie, bija
konsekventi nieru, sirds un farmakodinamikas rezultatos, ka arT atbild€s par pacientu zinotajiem rezultatiem.
Kopgjas vidgjas (SD) izmainas no sakumstavokla eGFA raditajam bija -1,6 (15,4) ml/min/1,73 m? (n=19).
Kopgjas vidgjas (SD) izmainas no sakumstavokla KKMI raditajam bija -3,9 (13,5) g/m? (n=18). KKMI
samazinajas 10 p&tamajam personam un palielinajas 8 p&tamajam personam, bet visam p&tamajam personam
palika normas robezas péc 12 ménesiem. Sakotng&ja lyso-Gbs koncentracija plazma bija 12,00 ng/ml, un
kopgjas vidgjas (SD) lyso-Gbskoncentracijas plazma izmainas no sakotngja limena bija 0,06 (32,9) (n=19).
Ar ERT terapiju ieprieks nearstétiem pacientiem tika novérots lyso-Gbs samazinajums plazma, salidzinot ar
sakotngjo Itmeni (vidgji -2,23 ng/ml, n=9), un [imenis kopuma saglabajas stabils ar ERT terapiju ieprieks
arstetiem pacientiem (vidgji 0,54 ng/ml, n=10). Nebija bitisku izmainu pacientu zinotajos rezultatos.

Eiropas Zalu agentiira atliek pienakumu iesniegt p&tijumu rezultatus par Galafold viena vai vairakas
pediatriskas populacijas apakSgrupas Fabri slimibas arst€Sanai (informaciju par lietoSanu b&rniem skatit 4.2.
apakspunkta).

5.2. Farmakokinétiskas ipasibas

UzsukSanas

Absoliita biopieejamiba (AUC) vienai peroralai 150 mg migalastata hidrohlorida devai vai vienai 2 stundu
150 mg intravenozai infiizijai bija aptuveni 75%. P&c vienas peroralas 150 mg migalastata hidrohlorida
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$kiduma devas laiks Iidz maksimalai koncentracijai plazma bija aptuveni 3 stundas. Plazmas migalastata
iedarbiba (AUCo-») Un Chax uzradija pieaugumu proporcionali devai, lietojot migalastata hidrohlorida
peroralo devu no 50 mg Iidz 1250 mg piecaugusajiem.

Migalastats kopa ar augsta tauku satura maltiti vai 1 stundu pirms augsta tauku satura vai vieglas maltites,
vai 1 stundu péc vieglas maltites izraisija nozimigu pazeminasanos — no 37% lidz 42% vidgja kopgja
migalastata iedarbiba (AUCo-») un no 15% Iidz 40% pazeminasanos vid&ja maksimala migalastata iedarbiba
(Cmax), salidzinot ar lieto$anu tuksa dasa (skatit 4.2. apakSpunktu).

Salidzinot ar vienas migalastata devas lietoSanu kopa ar Gdeni, lietoSana kopa ar kafiju, kas satur aptuveni
190 mg kofeina, izraisija ieverojamu migalastata sist€miskas iedarbibas samazinasanos (vidgjais AUCyx
samazinajums par 55 %, un vid&jais Cmax samazinajums par 60 %). Migalastata uzstik$anas atrumu (tmax)
neietekmg€ja lietoSana kopa ar kafiju, salidzinot ar lietoSanu kopa ar @ideni. ledarbiba netika novérota,
migalastatu lietojot kopa ar dabigiem (saharoze) un maksligiem (aspartams vai acesulfams K) saldinatajiem
(skatit 4.2 un 4.5. apakSpunktu).

Izkliede

Veseliem brivpratigajiem migalastata izkliedes tilpums (V. /F) p&c vienas iekskigas devas pieaugosa seciba
(no 25 Iidz 675 mg migalastata hidrohlorida) bija no 77 lidz 133 1, kas norada, ka ta tiek labi izklied&ta audos
un ir lielaka par kop&jo kermena tidens daudzumu (42 litriem). SaistiSanas ar plazmas olbaltumvielam p&c

[**C]-migalastata hidrohlorida lietosanas koncentracija no 1 un 100 uM netika konstatéta.

Biotransformacija

Pamatojoties uz in vivo pétijumos ieglitajiem datiem, migalastats ir UGT substrats ka eliminacijas cel$
neliela daudzuma. Pamatojoties uz in vitro pétijjumiem, migalastats nav P-glikoproteina (P-gp) substrats un ir
maz ticams, ka migalastatam var€tu rasties mijiedarbiba ar citam zalém — citohromu P450s.
Farmakokingtiskaja p&tijuma, iesaistot veselus brivpratigos viriesus ar 150 mg [**C] —migalastata
hidrohlorids, atklaja, ka 99% no plazma konstatetas, ar radioaktivo izotopu iezimé&tas devas sastavéja no
migalastata (77%) neizmainita veida un 3 dehidrogenétiem O-glikuronidu konjugétiem metabolitiem M1 uz
M3 (13%). Neizdalijas aptuveni 9% no kopgja radioaktivas vielas daudzuma.

Eliminacija

Farmakokinétiskaja pétijuma, iesaistot veselus brivpratigos virieus ar 150 mg [**C]-migalastata
hidrohloridu, atklaja, ka aptuveni 77% ar radioaktivo izotopu ieziméetas devas izdalijas ar urinu, no kuram
55% devas izdalijas neizmainita migalastata veida un 4% ka M1, M2 un M3. Apméram 5% no kopgjas
parauga radioaktivitates bija neizdalitas sastavdalas. Aptuveni 20% no kopgjas ar radioaktivo izotopu
iezZim&tas devas izdalijas ar fekalijam ar migalastatu nemainiga veida, kas bija vieniga izm&rita sastavdala.

P&c pieaugusam peroralam devam (no 25 lidz 675 mg migalastata hidrohlorida) klirensa tendences netika
konstatétas, CL/F. 150 mg deva CL/F bija aptuveni 11 Iidz 14 1/h. P&c tadu pasu devu lietoSanas vidgjais

eliminacijas pusperiods (t12) ir aptuveni 3 lidz 5 stundas.

Ipasas pacientu grupas

Pacienti ar nieru darbibas traucéejumiem

Galafold nav pétitas pacientiem ar Fabri slimibu, kuriem aprékinatais GFA ir mazaks par

30 ml/min./1,73 m?. Vienas devas pétijuma ar Galafold, iesaistot pacientus, kam nebija Fabri slimibas, bet ar
dazadas pakapes nieru mazspgju, iedarbiba tika palielinata 4,3 reizes pacientiem ar smagiem nieru darbibas
traucgjumiem (GFA <30 ml/min/1.73 m?).
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Pacienti ar aknu darbibas traucéjumiem

Nav veikti p&tijumi pacientiem ar aknu darbibas traucéjumiem Nav sagaidams, ka metabolisma un
izdaliSanas cela pavajinata aknu darbiba var ietekmet migalastata farmakokingtiku.

Gados vecaki pacienti (>65 gadi)

Galafold kliniskajos petijumos iesaistija nelielu pacientu skaitu no 65 gadu vecuma. Populacijas
farmakokingtikas plazmas migalastata klirensa analiz€ p&tijuma ar EAT-terapiju agrak nearstétiem
pacientiem tika izvertéta vecuma ietekme. Klirensa at$kiriba Fabri pacientiem >65 gadu vecuma un <65 gadu
vecuma bija 20%, kas netika uzskatita par kliniski nozimigu.

Pediatriska populacija

Migalastata farmakokinétika tika novertéta 20 pusaudzu vecuma pacientiem (no 12 lidz <18 gadus veciem ar
kermena masu >45 kg) ar Fabri slimibu, kuri san€ma tadu pasu devu shemu ka pieaugusie (123 mg
migalastata kapsula katru otro dienu) atklata 3b. fazes pétijuma (AT1001-020).

Iedarbibas bioekvivalences novértéjums tika simuléts pusaudzu vecuma pacientiem (no 12 Iidz <18 gadus
eciem) ar kermena masu > 45 kg, kuri san@ma 123 mg migalastata katru otro dienu, salidzinajuma ar
pieaugusajiem, kuriem bija tada pati devu shéma. No modela iegiitais AUCay pusaudzu vecuma pacientiem
(no 12 lidz < 18 gadus veciem) bija lidzigs ka pieaugusajiem.

Dzimums

Migalastata farmakokingtiskas Tpasibas biitiski neatskiras starp sievietém un virieSiem,gan veseliem
brivpratigajiem, gan pacientiem ar Fabri slimibu.

5.3.  Preklimiskie dati par droSumu

Nekliniskajos petijumos iegiitie dati neuzradija 1pasu risku cilvékiem, pamatojoties uz vienas devas un
atkartotas devas petijumiem, iznemot parejosu un pilniba atgriezenisku neauglibu zurku t€viniem, kas saistita
ar migalastata terapiju. Tika zinots par neauglibu, kas saistita ar migalastata terapiju atbilstosas klinikas
lietojamajas devas. Pilnigu atgriezeniskumu noveroja 4 nedelas pec devu lietosanas partrauk$anas. Lidzigi
secinajumi tika atziméti pirmskliniskajos p&tijumos péc arstéSanas ar citiem iminocukuriem. Veicot
embrija-augla toksicitates p&tijumu trusiem, novéroja embrija-augla naves iestaSanos, samazinatu augla
vidgjo svaru, aizkavetu osifikaciju un nedaudz paaugstinatu nelielu skeleta anomaliju biezumu tikai devas,
kas saistitas ar toksicitati matiteém

104 nedglu kancerogenitates p&tijuma ar zurkam biezak novéroja aizkunga dziedzera salinu $tinu adenomu
teéviniem deva, kas ir 19 reizes augstaka par iedarbibu (AUC) kliniski efektiva deva. Tas ir izplatits spontans
audzgjs ar ad libitum barotiem zurku teviniem. Ta ka nav lidzigu atradnu par matitém, nav genotoksicitates
vai kancerogenitates secinajumu pétijuma ar Tg.rasH2 pelém, un nav ar secinajumu par preneoplastisko
aizkunga dziedzeri attieciba uz grauzgjiem vai pertikiem, $o novérojumu zurku tévinos nevar attiecinat uz
arstéSanu un nav zinams, vai §1 sakariba attiecinama ar uz cilvékiem.

6. FARMACEITISKA INFORMACIJA
6.1. Paligvielu saraksts

Kapsulas saturs

Prezelatinéta kukurtizas ciete
Magnija stearats
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Kapsulas apvalks

Zelatins

Titana dioksids (E171)
Indigotins (E132)
Uzdrukas tinte

Sellaka

Melnais dzelzs oksids
Kalija hidroksids

6.2. Nesaderiba
Nav piemerojama.
6.3. UzglabaSanas laiks
4 gadi

6.4. IpaSi uzglabasanas nosacijumi

Sim zalém nav nepiecieama Ipasa uzglabasanas temperatiira. Uzglabat originalaja iepakojuma, lai pasargatu
no mitruma.

6.5. lepakojuma veids un saturs

PVH / PHTFE / PVH/AI blisteris.
Iepakojuma 14 kapsulas.

6.6. Ipasi noradijumi atkritumu likvidésanai

Neizlietotas zales vai izlietotie materiali jaiznicina atbilstosi vietgjam prasibam.

7. REGISTRACIJAS APLIECIBAS IPASNIEKS

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

Blanchardstown, Dublin

D15 AKK1

Irija

Tel.: +353 (0) 1 588 0836

Fakss: +353 (0) 1 588 6851

e-pasts: info@amicusrx.co.uk

8. REGISTRACIJAS APLIECIBAS NUMURS(-1)

ES/1/15/1082/001
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9. PIRMAS REGISTRACIJAS/PARREGISTRACIJAS DATUMS
Registracijas datums: 2016. gada 26. maijs
P&dgjas parregistracijas datums: 2021. gada 11. februaris

10. TEKSTA PARSKATISANAS DATUMS

Sikaka informacija par §Tm zalém ir pieejama Eiropas Zalu agenttras timekla vietné
http://www.ema.europa.eu.
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11 PIELIKUMS

RAZOTAJS, KAS ATBILD PAR SERIJAS IZLAIDI
IZSNIEGSANAS KARTIBAS UN LIETOSANAS NOSACIJUMI VAI IEROBEZOJUMI
CITI REGISTRACIJAS NOSACIJUMI UN PRASIBAS

NOSACIJUMI VAI IEROBEZOJUMI ATTIECIBA UZ DROSU UN EFEKTIVU ZALU
LIETOSANU
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A. RAZOTAJS, KAS ATBILD PAR SERIJAS IZLAIDI

Razotaja, kas atbild par sérijas izlaidi, nosaukums un adrese

Almac Pharma Services (Ireland) Limited
Finnabair Industrial Estate

Dundalk, Co. Louth

A91 POKD

Irija

B. IZSNIEGSANAS KARTIBAS UN LIETOSANAS NOSACIJUMI VAI IEROBEZOJUMI

Zales ar parakstiSanas ierobezojumiem (skatit I pielikumu: zalu apraksts, 4.2. apakSpunkts).
C. CITI REGISTRACIJAS NOSACIJUMI UN PRASIBAS

e Periodiski atjaunojamais droSuma zinojums (PSUR)

So zalu periodiski atjaunojamo dro§uma zinojumu iesnieg$anas prasibas ir noraditas Eiropas Savienibas
atsauces datumu un periodisko zinojumu iesniegSanas biezuma saraksta (EURD saraksta), kas sagatavots
saskana ar Direktivas 2001/83/EK 107.c panta 7. punktu, un visos turpmakajos saraksta atjauninajumos,
kas publicéti Eiropas Zalu agentiiras timekla vietng.

D. NOSACIJUMI VAI IEROBEZOJUMI ATTIECIBA UZ DROSU UN EFEKTIVU ZALU
LIETOSANU

e Riska parvaldibas plans (RPP)

Registracijas apliecibas Tpasniekam javeic nepieciesamas farmakovigilances darbibas un pasakumi, kas
sikak aprakstiti registracijas pieteikuma 1.8.2. moduli ieklautaja apstiprinataja RPP un visos turpmakajos
atjauninatajos apstiprinatajos RPP.

Atjauninats RPP jaiesniedz:
e pé&c Eiropas Zalu agentiiras pieprasijuma;

e jaieviesti grozijumi riska parvaldibas sist€ma, jo 1pasi gadijumos, kad sanemta jauna informacija,
kas var butiski ietekm@&t ieguvumu/riska profilu, vai nozimigu (farmakovigilances vai riska
mazinasanas) rezultatu sasniegSanas gadijuma.
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11 PIELIKUMS

MARKEJUMA TEKSTS UN LIETOSANAS INSTRUKCIJA
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A. MARKEJUMA TEKSTS
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INFORMACIJA, KAS JANORADA UZ AREJA IEPAKOJUMA

KASTITE

1. ZALU NOSAUKUMS

Galafold 123 mg cietas kapsulas
migalastat

2. AKTIVAS(-O) VIELAS(-U) NOSAUKUMS(-I) UN DAUDZUMS(-I)

Katra kapsula satur migalastata hidrohloridu, kas atbilst 123 mg migalastata.

| 3. PALIGVIELU SARAKSTS

| 4. ZALU FORMA UN SATURS

cieta kapsula

14 cietas kapsulas

5. LIETOSANAS UN IEVADISANAS VEIDS(-1)

Neédiet vai nelietojiet kofeinu vismaz 2 stundas pirms un 2 stundas péc zalu lietoSanas, lai nodroSinatu
vismaz 4 stundas bez &Sanas. Lietojiet viena un taja pasa laika katru dienu.

Norijiet kapsulu veselu. Kapsulu nedrikst sagriezt uz pusém, saspiest vai sakost.

Pirms lietosanas izlasiet lietosanas instrukciju.

Iekskigai lietoSanai.

Lietot Galafold kapsulu katru otro dienu, savukart dienas, kad nelietojat Galafold, izspiest perforéto apliti
blistera plaksnite.
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Ka iznemt kapsulu
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NOSPIEDIET un turiet violeto laukumu un
izvelciet plaksniti uz labu pusi (1. att€ls).

Atlociet plaksniti.
2. Apgrieziet plaksniti otradi, lai butu
redzama tas aizmugure.

SALOCIET plaksniti (2. att€ls), lai paceltu

perforacijas vietu.
3. NONEMIET ovalo perforéto <

kartonu (3. attéls).
4. Apgrieziet plaksniti otradi, lai butu

redzama tas prieksSpuse. Izspiediet kapsulu

(4. attels).

Lai pieklutu zalu lietoSanas instrukcijai, skengjiet kodu.

Jaieklauj OR kods + www.galafoldsmpc.co.uk

NEPIEEJAMA VIETA

6. IPASI BRIDINAJUMI PAR ZALU UZGLABASANU BERNIEM NEREDZAMA UN

Uzglabat bérniem neredzama un nepieejama vieta.

| 7. CITI IPASI BRIDINAJUML, JA NEPIECIESAMS

| 8. DERIGUMA TERMINS

Derigs lidz

9.  IPASI UZGLABASANAS NOSACIJUMI

Uzglabat originalaja iepakojuma, lai pasargatu no mitruma.

PIEMEROJAMS

10. TPASI PIESARDZIBAS PASAKUMI, IZNICINOT NEIZLIETOTAS ZALES VAI
IZMANTOTOS MATERIALUS, KAS BIJUSI SASKARE AR SIM ZALEM, JA
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11. REGISTRACIJAS APLIECIBAS IPASNIEKA NOSAUKUMS UN ADRESE

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

Blanchardstown, Dublin

D15 AKK1

Irija

12. REGISTRACIJAS APLIECIBAS NUMURS(-I)

ES/1/15/1082/001

13. SERIJAS NUMURS

Sérija

| 14. 1ZSNIEGSANAS KARTIBA

| 15. NORADIJUMI PAR LIETOSANU

| 16. INFORMACIJA BRAILA RAKSTA

Galafold 123 mg cietas kapsulas

‘ 17. UNIKALS IDENTIFIKATORS - 2D SVITRKODS

2D svitrkods, kura ieklauts unikals identifikators.

‘ 18. UNIKALS IDENTIFIKATORS — DATI, KURUS VAR NOLASIT PERSONA

PC
SN
NN
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MINIMALA INFORMACIJA, KAS JANORADA UZ STARPIEPAKOJUMA

BLISTERA PLEVE

1. ZALU NOSAUKUMS

Galafold 123 mg cietas kapsulas
migalastat

2. REGISTRACIJAS APLIECIBAS IPASNIEKA NOSAUKUMS

Amicus Therapeutics Europe Limited

3. DERIGUMA TERMINS

Derigs lidz

4. SERIJAS NUMURS

Serija

5. CITI

Sikaku informaciju skatit lietosanas instrukcija.
Dienas, kuras nelietojat Galafold, izspiediet perforétos aplisus.
Galafold ir jalieto katru otro dienu.

Sakuma datums:
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MINIMALA INFORMACIJA, KAS JANORADA UZ STARPIEPAKOJUMA

BLISTERA FOLIJA

| 1. ZALU NOSAUKUMS

| 2. REGISTRACIJAS APLIECIBAS IPASNIEKA NOSAUKUMS

| 3. DERIGUMA TERMINS

| 4. SERIJAS NUMURS

5. CITI
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B. LIETOSANAS INSTRUKCIJA
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LietoSanas instrukcija: informacija pacientam

Galafold 123 mg cietas kapsulas
migalastat

Pirms zalu lietoSanas uzmanigi izlasiet visu instrukciju, jo ta satur Jums svarigu informaciju.

- Saglabajiet $o instrukciju! Iesp&jams, ka velak to vajadzes parlasit.

- Ja Jums rodas jebkadi jautajumi, vaicajiet arstam, farmaceitam vai medmasai.

- Sis zales ir parakstitas Jums. Nedodiet tas citiem. Tas var nodarit launumu pat tad, ja $iem cilvékiem ir
lidzigas slimibas pazimes.

- Ja Jums rodas jebkadas blakusparadibas, konsultg&jieties ar arstu, farmaceitu vai medmasu. Tas attiecas
ari uz iesp&jamam blakusparadibam, kas nav ming&tas $aja instrukcija. Skatit 4. punktu.

Saja instrukcija varat uzzinat

Kas ir Galafold un kadam noliikam tas lieto
Kas Jums jazina pirms Galafold lietosanas
Ka lietot Galafold?

Iespgjamas blakusparadibas

Ka uzglabat Galafold?

Iepakojuma saturs un cita informacija

oL E

1. Kas ir Galafold un kadam noliikam tas lieto
Galafold satur aktivo vielu migalastatu.

Sis zales lieto Fabri slimibas ilgtermina arsté$ana pieaugu$ajiem un pusaudziem no 12 gadu vecuma, kuriem
ir noteiktas genétiskas mutacijas (izmainas).

Fabri slimibu izraisa enzima alfagalaktozidazes A (a-Gal A) nepietiekamiba vai trilkums. Atkariba no
mutacijas (izmainu) veida géna, kas razo a-Gal A, enzims nedarbojas pareizi vai ta triikkst. Sis enzima defekts
izraisa patologiskus taukveida vielas nogulsn&jumus, ko sauc par globotriaozilkeramidu (GL-3) niergs, sirdi

un citos organos, kas izraisa Fabri slimibas simptomus.

Sis zales darbojas, stabiliz&jot enzimu, ko razo organisms dabiska veida, lai uzlabotu ta darbibu, tadgjadi
samazinot GL-3 daudzumu, kas uzkrajies $tnas un audos.

2. Kas Jums jazina pirms Galafold lietoSanas

Nelietojiet Galafold, ja:
e Jums ir alergija (paaugstinata jutiba) pret migalastatu vai kadu citu (6. punkta min&to) $o zalu sastavdalu.

Bridinajumi un piesardziba lietoSana

123 mg migalastata kapsulas nav lietojamas berniem (> 12 gadus veciem) ar kermena masu, mazaku par
45 kg.

Pirms Galafold lietoSanas konsultgjieties ar arstu, ja Jiis paslaik lietojat enzZimu aizstajterapiju.
Galafold nedrikst lietot, ja Jiis sanemat enzimu aizstajterapiju.

Kamgr Jus lietosiet Galafold, Jusu arsts ik péc 6 ménesiem parbaudis Jusu veselibas stavokli. Ja Jums
pasliktinas veselibas stavoklis, arsts Jums var veikt papildus izmeklgjumus vai arT partraukt arst€sanu ar

Galafold.
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Pirms Galafold lietoSanas konsultgjieties ar arstu, ja Jums ir biitiski samazinata nieru darbiba, jo Galafold
nav ieteicams lietot pacientiem ar smagu nieru mazspéju (GFR mazak neka 30 ml/min/1,73 m?).

Bérni
Beérni < 12 gadu vecuma

So zalu dro$ums un efektivitate bérniem, jaunakiem par 12 gadiem, nav izpétits, tapéc drosums un
efektivitate $aja vecuma grupa nav pieradita.

Citas zales un Galafold

Pastastiet savam arstam, farmaceitam vai medmasai par visam zaleém, kuras lietojat, esat lietojis pedeja laika
vai varétu lietot Galafold. Tas ietver zales, ko var iegadaties bez receptes, tostarp uztura bagatinatajus un
augu izcelsmes zales.

Ipasi pastastiet savam arstam, ja lietojat kofeTnu saturoSas zales vai uztura bagatinatajus, jo $Ts zales var
ietekmét Galafold darbibu, ja tas lieto tuksa dasa.

Ziniet, kadas zales lietojat. Saglabajiet to sarakstu un paradiet to savam arstam un farmaceitam katru reizi,
kad sanemat jaunas zales.

Griitnieciba, baroSana ar Kriiti un fertilitate

Griitnieciba

Pieredze So zalu lietoSana gritniecem ir loti ierobezota. Galafold nav ieteicams lietot griitniecibas laika. Ja
Jis esat grutniece vai domajat, ka Jums varetu biit griitnieciba, vai planojat grutniecibu, pirms $o zalu

lietosanas konsult€jieties ar arstu.

Sievietem, kuram var€tu iestaties griitnieciba, Galafold lietoSanas laika jalieto efektivi kontracepcijas
lidzekli.

Barosana ar kriiti

Nelietojiet §1s zales, ja barojat b&rnu ar kriiti, kamer neesat konsult&jusies ar savu arstu, farmaceitu vai
medmasu. V&l nav zinams, vai zales noklist mates piena. Jiisu arsts izlems, vai Jums ir japartrauc baroSana
ar kriiti vai Tslaicigi japartrauc zalu lietoSana. Arsts izlems, vai japartrauc barosana ar kriiti, vai uz laiku

japartrauc zalu lietoSana, nemot veéra barosanas ar kriiti ieguvumu mazulim un Galafold ieguvumu matei.

Viriesu fertilitate
V&l nav zinams, vai §Ts zales ietekm@ virieSu fertilitati. Nav pétita Galafold ietekme uz cilveku fertilitati.

Sieviesu fertilitdte
VEl nav zinams, vai §Is zales ietekme sievieSu fertilitati.

Ja Jus planojat mazuli, konsult&jieties ar savu arstu, farmaceitu vai medmasu.
Transportlidzeklu vadiSana un mehanismu apkalposana

Maz ticams, ka §Ts zales var ietekmét Jiisu sp&ju vadit transportlidzeklus vai apkalpot mehanismus.

3. Ka lietot Galafold

Vienmer lietojiet Sts zales tiesi ta, ka Jums to ir noradijis arsts, farmaceits vai medmasa. Neskaidribu
gadijuma vaicajiet arstam, farmaceitam vai medmasai.
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Lietojiet vienu kapsulu katru otro dienu viena un taja pasa laika. Nelietojiet Galafold divas dienas p&c kartas.
Negdiet vai nelietojiet kofeinu vismaz 2 stundas pirms un 2 stundas p&c zalu lietosanas. Lai lautu zalém
pilniba uzsiikties, nepiecieSamas, lai vismaz 4 stundas paietu bez €Sanas. Saja laika var lietot dzidrus

Skidrumus, tostarp gazetos dzerienus.

4 stundu perioda bez €Sanas var lietot tideni (tiru, aromatizetu, saldinatu), auglu sulas bez biezumiem un
kofetnu nesaturoSus gazetos dzerienus.

Norijiet kapsulu veselu. Kapsulu nedrikst sagriezt uz pusém, saspiest vai sakost.

A attéls

1. darbiba. Pieturot kastiti, nonemiet Iimplévi.

Atlociet Galafold kastites malu
(skatit A attelu).

B attéls. Atverta kastite

2. darbiba. Piespiediet 1kski un turiet to piespiestu
uz violeta laukuma kastites kreisaja
puse (skatit B att€lu), p&c tam turpiniet
ar 3. darbibu.

C attels

3. darbiba. Tagad SATVERIET vietu labaja pusg,
kur rakstits “IZVILKT SEIT” un
izvelciet salocTto blistera plaksniti
(skatit C attelu).
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D attgls. Blistera plaksnites priekSpuse

|
s, @@ 88888

4. darbiba. Atlociet blistera plaksniti
(skattt D att€lu).

Galafold kapsulas lietoSana-

Viena Galafold blistera plaksnite = 14 cietas kapsulas = 28 dienu terapija ar Galafold un

14 balta kartona aplisi.

Balta kartona aplisi atgadina lietot Galafold katru otro dienu.
Bultina pacientu novirza uz nakamo 2 nedglu arstésanas sakumu.

E attéls. Blistera plaksnites priekSpuse
|

diena

:

2. diena 4.diena B.diena 8 10

8880

iena 5. diena 7. diena

Sakuma datums:

diena 12. diena

88

liena 11.diena 13. diena

:::::

/()
~ LA

F att€ls. Blistera plaksnttes priekSpuse

diena 4 diena

6. diena

Sakuma datums:

5. darbiba. Lietojot zales pirmaja diena no jaunas
blistera plaksnites, uz tas uzrakstiet
datumu (skatit F attelu).
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G attels. Blistera plaksnites aizmugure

6. darbiba. APGRIEZIET plaksniti OTRADI,

lai biitu redzama tas aizmugure.
ATRODIET kapsulu, kas jaiznem.
SALOCIET plaksniti, ka paradits
(skatit G attéls).

Piezime: plaksnites salociSana pace] ovalo
perforéto kartonu.

7. darbiba. NONEMIET ovalo perforéto L

kartonu (skatit H attelu).

Piezime: p&c kartona nonemsanas, var palikt
balta folijas pamatne, kas ir normali.

kuma datums:

2. diena 4.diena 6. diena 8.d

888

3.diena 5.diena 7.diena 9.

8. darbiba. APGRIEZIET plaksniti OTRADI,
lai biitu redzama tas priekSpuse.

IZSPIEDIET kapsulu (skattt I attelu).
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J attels. Blistera plaksnites prickSpuse 9. darbiba. Nakamaja diena izvelieties

perforgto balto kartona apli augseja
rinda, kas mark®ets ar “2. diena”.
Spiezot iznemiet balto kartona apliti
(skattt J attelu).

iena  4.diena é&.diena
—

\
\

\

Piezime: balta apliSa iznemsSana palidzgs Jums

g atcergties, kura diena lietojat zales.
O @ @ Lietojiet vienu Galafold kapsulu
katru otro dienu.

1.diena 3.diena 5.diena

Sakuma datums:

Péc katras lietoSanas aizveriet kastiti
un uzglabajiet to.

P&c “2. diena” turpiniet ar “3. diena” blistera plaksnite.
Parmainus lietojiet kapsulas un izspiediet perforétos baltos apliSus Iidz pat 28. dienai ieskaitot.

K att€ls. Neatlocitas plaksnites priekSpuse

1
2.diena d.diena  6.diena 8.diena 10.diena 12. diena 14.diena | 4 16.diena 18.diena 20.diena 22. diena 24.diena 26. diena 28. diena

(10000000 §0000008

1.diena 3.diena 5.diena 7.diena 9.diena 11.diena 13.diena ] 15.diena 17. diena 19.diena 21.diena 23.diena 25.diena 27.diena

Sakuma datums:

Ja esat lietojis Galafold vairak neka noteikts
Ja esat lietojis vairak kapsulu neka noteikts, partrauciet zalu lietoSanu un konsultgjieties ar savu arstu. Jums
var rasties galvassapes un reibonis.

Ja esat aizmirsis lietot Galafold

Ja esat aizmirsis lietot kapsulu parastaja laika, tacu atceraties par to vélak, Jiis varat lietot kapsulu tikai, ja
nav pagajusas vairak ka 12 stundas no Jasu parasta devas lictoSanas laika. Ja pagajusas vairak ka 12 stundas,
Jums ir jaatsak Galafold lietosana nakamas planotas devas diena un laika saskana ar katras otras dienas
dozg&sanas grafiku. Nelietojiet dubultu kapsulu devu, lai aizvietotu aizmirsto devu.

Ja partraucat lietot Galafold
Nepartrauciet So zalu lietoSanu, iepriek$ nekonsultgjoties ar savu arstu.

Ja Jums ir kadi jautajumi par So zalu lietoSanu, jautajiet arstam, farmaceitam vai medmasai.
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4, Iespéjamas blakusparadibas

Tapat ka visas zales, $1s zales var izraisit blakusparadibas, kaut arT ne visiem tas izpauzas.
Loti biezi: var ietekm@t vairak neka 1 pacientu no 10

e Galvassapes

Biezi: var ietekmét 1idz 1 pacientam no 10)

e Sirdsklauves (pastiprinatas e Nogurums e Reibonis
sirdsdarbibas sajiita) e Paaugstinats e Samazinata taustes sajiita
e GrieSanas sajiita (vertigo) kreatininfosfokinazes vai jutiba(hipoestézija)
e Caureja limenis asinis e Depresija
e Slikta diisa (nelabums) e Kermena masas e Olbaltumvielu saturs urina
e Védergraizes palielinasanas (proteintrija)
e Aizcietgjums e Musku]u spazmas e Elpas trikums (aizdusa)
e Sausa mute e Muskulu sapes (mialgija) e Deguna asino$ana
e Neatlickama vajadziba e  Sapigs un stivs kakls (epistaksis)
izkarnities (greizais kakls) e lzsitumi
e Gremosanas trauc&jumi e TirpSana ekstremitates e [lgstosa nieze (prurits)
(dispepsija) (parestgzija) e Sapes

Zinosana par blakusparadibam

Ja Jums rodas jebkadas blakusparadibas, konsultgjieties ar arstu, farmaceitu vai medmasu. Tas attiecas ar1 uz
iesp&jamam blakusparadibam, kas nav min&tas $aja instrukcija. Jus varat zinot par blakusparadibam arf tiesi,
izmantojot V pielikuma min&to nacionalas zinoSanas sistémas kontaktinformaciju. Zinojot par
blakusparadibam, Jiis varat palidzét nodroSinat daudz plasaku informaciju par So zalu droSumu.

5. Ka uzglabat Galafold
Uzglabat §1s zales bérniem neredzama un nepieejama vieta.

Nelietot §1s zales péc deriguma termina beigam, kas noradits uz kastites un blistera péc ,,Derigs lidz”.
Deriguma termins$ attiecas uz noradita meénesa pedgjo dienu.

Sim zaleém nav nepiecie$ama Ipasa uzglabasanas temperatiira. Uzglabat originalaja iepakojuma,lai pasargatu
no mitruma.

Neizmetiet zales kanalizacija vai sadzives atkritumos. Vaicajiet farmaceitam, ka izmest zales, kuras vairs
nelietojat. Sie pasakumi palidz€s aizsargat apkart&jo vidi.

6. Iepakojuma saturs un cita informacija

Ko Galafold satur?
- Aktiva viela ir migalastats. Katra kapsula satur migalastata hidrohloridu, kas atbilst 123 mg
migalastata.
- Citas sastavdalas ir:
Kapsulas saturs: prezelatinéta ciete (kukurtizas) un magnija stearats
Kapsulas apvalks: Zelatins, titana dioksids (E171) un indigotins (E132)
Uzdrukas tinte: Sellaka, melnais dzelzs oksids un kalija hidroksids
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Galafold aré&jais izskats un iepakojums
Necaurspidigas, zilas un baltas cietas kapsulas ar melnas tintes uzdruku ,,A1001”, 2. izméra cieta kapsula

(6,4x18,0 mm), kas satur baltas lidz gai$i brinas krasas pulveri.

Galafold ir pieejamas blisteriepakojuma, kas satur 14 kapsulas.

Registracijas apliecibas Tpasnieks
Amicus Therapeutics Europe Limited

Block 1, Blanchardstown Corporate Park

Ballycoolin Road
Blanchardstown, Dublin

D15 AKK1

Irija

Tel.: +353 (0) 1 588 0836
Fakss: +353 (0) 1 588 6851
e-pasts: info@amicusrx.co.uk
Razotajs

Almac Pharma Services (Ireland) Limited

Finnabair Industrial Estate
Dundalk, Co. Louth
A91 POKD

Irija

Lai sanemtu papildu informaciju par §im zalém, lidzam sazinaties ar registracijas apliecibas ipasnieka
viet€jo parstavniecibu (ja nevarat sazinaties ar Amicus parstavi pa talruni, lidzu, sazinieties pa talak noradito

e-pasta adresi):

Belgié/Belgique/Belgien

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

e-mail: MedInfo@amicusrx.com

Boiarapus

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

nmeiur: MedInfo@amicusrx.com

Ceska republika

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

e-mail: MedInfo@amicusrx.com

Danmark

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

e-mail: MedInfo@amicusrx.com

Deutschland

Amicus Therapeutics GmbH

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

Lietuva

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

El. pastas: MedInfo@amicusrx.com

Luxembourg/Luxemburg

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

e-mail: MedInfo@amicusrx.com

Magyarorszag

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

e-mail; MedInfo@amicusrx.com

Malta

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

e-mail: MedInfo@amicusrx.com

Nederland

Amicus Therapeutics BV

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

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

e-post: MedInfo@amicusrx.com

E)\ada

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

e-mail: MedInfo@amicusrx.com

Espafia

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: (+385) 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

Kvmpog

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

Norge

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

e-post: MedInfo@amicusrx.com

Osterreich

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

E-Mail: MedInfo@amicusrx.com

Polska

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

e-mail: MedInfo@amicusrx.com

Portugal

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

e-mail: MedInfo@amicusrx.com

Romania

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

e-mail: MedInfo@amicusrx.com

Slovenija

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

e-posta: MedInfo@amicusrx.com

Slovenské 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
séhkdposti/e-mail: MedInfo@amicusrx.com

Sverige

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

e-post: MedInfo@amicusrx.com

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

e-mail: MedInfo@amicusrx.com
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Si lieto$anas instrukcija pédejo reizi parskatita

Citi informacijas avoti
Sikaka informacija par §Tm zalém ir piecejama Eiropas Zalu agenttiras timekla vietné
http://www.ema.europa.eu. Tur ir ar saites uz citam timekla vietném par retam slimibam un to arstésanu.
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