Non-Clinical Trial Reports

1. Name of the medicinal product
(number of registration certificate, if
available):

FABRAZYME®

1) type of the medicinal product, by
which registration was conducted or
planned

Medicinal product with complete dossier (stand-alone dossier), other
medicinal product, known active substance.

2) Trials conducted

Confidential information

yes no If not, substantiate

B Pharmacology:

|LConﬁdentiaI information

1) primary pharmacodynamics

Confidential information

12) secondary pharmacodynamics

Secondary pharmacodynamic studies have not been conducted.

E) safety pharmacology

Confidential information

‘4) pharmacodynamic interactions

No pharmacodynamic drug interactions studies were performed.

[ 3. Pharmacokinetics:

]

|

|
|
Il
|

1) analytical procedures and reports
on their validation

Confidential information

@ metabolism

@absorption ”i:onﬁdential information —I
B) distribution ”jonfidentiai information _{

]U\Io metabolism studies have been performed.

LS) excretion

|ﬁ0 excretion studies have been performed.

6) pharmacokinetic interactions (non-
clinical)

No drug interaction studies have been performed.

‘7) other pharmacokinetic studies

No other studies have been performed.

I 4. Toxicology:

1) Single dose toxicity

.
Hﬁonfidential information

2) Repeated dose toxicity

||i7—week Intravenous Toxicity Study with r-haGAL in Sprague-Dawley I

3) Genotoxicity:

in vitro

Studies to assess the mutagenic potential of r-haGAL have not been
conducted.

in vivo (including additional
assessment on toxicokinetics)

[4) Carcinogenicity:

H No carcinogenicity studies have been conducted.

long-term studies

L

short-term studies or mid-term
studies

'additional studies




5) Reproductive and developmental
toxicity:

effects on fertility and early Confidential information
embryonic development

embryotoxicity Confidential information

Iﬂenatal and postnatal toxicity No prenatal/postnatal development studies have been performed.
studies in which medication is No studies in immature animals have been performed.

administered to the offspring
(immature animals) and/or long-term
effects are assessed

Nonclinical local tolerance studies for r-haGAL have not been
performed.

7) additional toxicity studies: B |
‘antigenicity (antibody response) 1 Confidential information _|

6) local tolerance

|immun0t0xicity ] -

Fabrazyme is intended to provide an exogenous source of a-
study of the mechanisms of action galactosidase A in Fabry disease patients.
Special studies of the mechanisms of action have not been performed.

@rug dependence Not applicable.
@xicity of metabolites H Not applicable.
lmlicity of impurities —H No data avaible.

|0ther JL -

'5. Conclusions on non-clinical study || Confidential information

L

Applicant (Marketing

Authorization Holder) APO3AINY 3

MHTAHb




3BIT

Npo JAOKJIIHIYHI J0CTiIKeHH A

1. Haspa nikapcbkoro 3acoby (3a
HasABHOCTI - HOMEp peecTpaliiiHoro
MOCBITYEHHS ):

®ABPA3ZUM®

1) Tun nikapcbkoro 3acody. 3a AKUM
NpoBouacs adbo nianyeTnes
peecTpattis

Jlikapcbknit 3aci6 3a MOBHMM J0ChE (ABTOHOMHE J0CbE), THIINH
niKkapcbKuit 3aci6, Bigoma airoua pedosuHa

2) npoBeJeHi OCTiUKEHHS

Trac Cui axmo Hi, 00TpyHTYBaTH

2. ®apmakoJoris:

Konginenuiiina indopmaris

1) nepBunHa papMakoauHaMika

Koninenuiitna inpopmaris

2) BTOpHHHA (hapMaKkoaUHaMiKa

Hocnipkenns BTopuHHOT hapmakoAMHAMIKH HE POBOIMINCE.

3) dapmakosnoris 6esnexu

Kondinenuiitna indopmaunis

4) papmakoauHamiuHi B3aeMoil

Hocnimkenns GapmakouHaMiuHoi B3aeMoiT TikapehKmX 3aco6iB He
IIPOBOJAMIIUCS.

3. @apmakoKiHeTHKa:

1) aHaniTHYHI METOMKY Ta 3BiTH
100 1X Baianii

Konginenuiitna inpopmarnis

2) BCMOKTYBaHHs

Koninenuiitna inpopmanis

3) posnoain

Koninenuiiina inpopmanis

4) metaboniszm

Hocaimkenns metabosisMy He NpoBoMIIHCS.

5) BUBe/IeHHS

JlocaiKeHHs BUBEIGHHS HE MPOBOIMIHNCS.

6) dbapmakokiHeTHuHi B3aemoii
(nokniHiyHi)

JlokniHiuHi  gociigkeHHs
MPOBOIUIIHCS.

(apmakoxineTHuHMX B3acMogiii  He

7) iH1i papmMakoKiHeTHYHI
JOCHi IKEeHHS

[HImi nocnimkeHns He nporoaumcs.

4. Tokcukonoris:

1) TOKCHYHICTB Y pasi 0iHOpPa30BOro
BBE/ICHHS

Kondinenuiiina indopmaris

2) TOKCHYHICTB Y pasi MOBTOPHUX
BBE/ICHB

27-mudicHese o0caidxncen s MOKCUYHOCHT %
sHympiunbosenno2o 66edenns r-haGAL wypav Cnpea-Jloyni

pasi

3) reHOTOKCHYHICTB:

in vitro

Jlocifkenns 3 BU3HAYEHHS MyTareHHOTO noreHuiany r-haGAL ne
MPOBOMITUCS.

in vivo (BKIIouaouu NI0JaTKOBY
OLIIHKY 3 TOKCHKOKIHETHKH)

4) KaHLePOreHHICTh:

Hocnikenns kanueporeHHocTi He MPOBOIMITUCS.

JOBFOCTPOKORI 1OCITIKEHHS




KOPOTKOCTPOKOBI J0C/ipKeHHs a0
JOCIIiJIZKEHHS Cepe/IHbOT TPUBAJIOCTI

JIOJIATKOBI IOCHiIJKeHHS

5) penpoayKTHBHA TOKCHYHICTDb Ta
TOKCUYHHIA BIUIMB HA PO3BUTOK
MOTOMCTBA:

BIIMB Ha PEPTUILHICTL | paHHii
eMOpioHaNbHKUI PO3BUTOK

Kondinenuiiina indopmariis

eMOPIOTOKCHYHICTD

Kondiaenuiiina indgopmanis

npeHaTallbHa i MoCTHaTallbHa
TOKCHYHICTb

JocnigkeHns TOKCUYHOTO BILIUBY Ha
MPEHATAILHUI/IOCTHATATLHUM PO3BUTOK HE NPOBOIMITHCS.

NOCIIIKEHHS, IPU SIKMX Npenapar
YBOJUTLCS [TOTOMCTBY
(HecTaTeBO3pinUM TBapuHaM) Ta/abo
OLIHIOETRCH BifaneHa ais

JocninzeHHs Ha HeCTaTeBO3PIIMX TBAPMHAX HE TIPOBOAUIMCS.

6) MiclieBa rnepeHoCHMICThb

Joxniniuui pocnimkeHns: micuesoi nepenocumocti r-haGAL He
MPOBOIHITHCA.

7) nOAATKOBI AOCHiIXKEHHs
TOKCHUYHOCTI;

AHTUI€HHICTh (YTBOPEHHS aHTHUTII)

Kondinenuiitna indopmariis

IMyHOTOKCHYHICTh

JOCTTIIPKEHHS MEXaHi3MiB ail

®abpa3nM NpusHavYeHuii 1715 3a0e3nmeueHHs eK30reHHOTO JUKepea o
rajakTo3ujasu A naiieHtam 3 XBopoGow Dabpi.
CrienianeHi 10CiKeHHS MeXaHi3MiB i He NpoBoANIMCS.

JiKapcbKa 3aleKHICTh

He 3actocosHe.

TOKCUYHICTE MeTaboNiTiB

He 3actocosHe.

TOKCHUYHICTb JOMIIIOK

JaHi BijcyTHI.

1H1IIE

5. BUCHOBKH 11010 TOKJIIHIYHOTO
BHBYCHHA

e,

Kondinenuiiina in)opM;aJ}iﬁ"*p;;,;;jx

N,

3asBHUK (BJIACHUK peeCTpaliiiHOro NocBiaYeHHs)

e o
for

X NUTAHbD




3BiT mpo kJiHiuHe BUNpoGyBaHHs No 1

1. Haspa nikapcbkoro 3aco6y (3a
HasiBHOCTI - HOMep peecTpaLiiiHoro

DPABPASUM®

MIOCBI/I4EHHST)

|2. 3asBHUK

” Canodi b. B., Hizepnanuu

L3. Bupobuux

|[ Jkensaiim Ipnann Jlimiten, Ipaanais

u. IIporesaeHi gocnimkenHs:

Tak Hi

|
|
3 |

AKILO Hi, O0IpyHTYBaTH

1) Tun nikapcekoro 3acody, 3a AKUM

Jlikapewkuii 3aci6 3a MOBHMM 10Che (ABTOHOMHE JIOCBE), IHLIHH

BUIIPOOYBAaHHsA, KOJOBaHMH HOMep
KJIIHIYHOTO BUNPOOYBaHHSA

npopoaunaca  ado TUIAHYEThCA|| o : h .
) JIKapCchbKHMii 3aci0, BigoMa Jito4a peyoBrHa
peectpallis
.. baratonenTpoBe, Bijkpure, po3lupeHe AOCHiIKEHHS Oe3neku Ta
5. [ToBHa Ha3Ba  KJIIHIYHOIO aeRip A, P

e(peKTHBHOCTI 3aMiCHOT Tepanii pekOMBIHAHTHOK (-FalaKTO3MAA30H0
A momunn (r-haGal) y nauienTis i3 xsopo6oro ®adpi.
Hocnimpxenns No: AGAL-005-99,

’i@a:&a KJIIHIYHOTO BUTIPOOYBaHHS M 3

7. TlepioJ mpoBejaeHHs KIIHIYHOIO
BUNPOOYBaHHs

Jlata BkmoyeHHs nepmoro nauienta: 26 xosTHs 1999 POKY.
Jlata 3aBepuieHHs JocnipKeHHs ocTaHHIM mauientom: 01 Ipy/Hs

2004 poky.

8. Kpainu, ne npoBoaunocs KiiHiuxe
BUNIPOOYBaHHS

8 MepBUHHKMX UEHTPiB y 4 Kkpainax: ®panuis, Higepnanam, Benuka
bpuranis, CILA.

9. KinekicTh Jocmi Ky BaHuX

3ansiaHoBana: 58 nauieHTis.
®dakTHuHa: 58 nauieHTIB.

MeToro  nocnizkeHHs Gyno 1pojeMOHCTpyBaTH JIOBFOCTPOKOBY

10. Mera Ta BTOpMHHI widi ; >
o Gesneky Ta eeKTHBHICTL Npenapaty @abpa3nuM npu 3acTocyBaHHi B
KIIHIYHOTO BUNPOOYBaHHS s e : X :
SIKOCTI (pepMeHTHOT 3aMicHOT Tepanii nauientam i3 xeopo6oro @abpi.
ih 8 Huzaitn KJiHIYHOTO . . . ;
Kondiznenuiitna indgopmauis
BUIIPOOYBaHH:A P & o

EZ. OCHOBHI KpUTepii BKIKOUEHHS !

l KondiaeHnuiitna indgopmais

13. JocnimxyBanuii  nikapcbKuit
3aci0, croci6 3acTocyBanus, cuna aii

Kondiaenuiiina indopmanis

14. Tlpenmapar nopiBHsHHS, 103a,

croci6 3acTocyBaHus, cuna aii

Lle Oyno BiakpuTe A0CTiIKeHHS, TOMy Npemapar HOPIBHAHHA He
3aCTOCOBYBABCS. ‘

15. CynyTHs Tepanis |

Kondinenuiitna indopmarnis

16. Kpurepii oninku edexTuBHOCTI |

Kondiaenuiitna inpopmariis

17. Kpurepii ouinku 6e3nexu ‘

[ Kondinenuiiina indgopmarnis

|

18. CraTucTuuni Metonu

Pesysibraru mono edexriBHocti Ta 6esnexn Gyu nijcyMoBaHi 3a
AOTNOMOTOK) ONMCOBOT CTATUCTHKH.

19.  Jlemorpadiuni  nokasHukw
NOCHIKYBaHOT nonynsuii  (crath.
BIK, paca, To1110)

Koudinenuiiina ingopmaris




Kondizenuiiina indopmaris
20. Pesynbratn edeKTHBHOCTI

|21. Pesynbratu Gesnexu |LK0H(}JiJ1eHuiﬁHa iHdopmatiis |
IQ BucHoBok (3akioueHHs) || Kondinenuiitna indopmariis |

3asABHUK (BJACHMK peeCTpaLiiHOrO MOCBiYeHH)

PETYNATOPHUX NUTAHb

HTRKOMAEBA C. 1.
(IL.LB.)



3BiT npo KkaiHiuHe BUNpo6yBanns Ne 2

1. Hazga nikapcbkoro 3acofy (3a

HasABHOCTI - HOMEp peecTpaiiiHoro DABPABUM® !
1IOCBITYEHH) , 1
[2. 3asgBHUK “ Canodi b. B., Hinepnanau B
3. Bupobuuk I Hoxensaiim Ipnaun Jlimiten, Ipnanzis - |

4. IlpoBeneni aociiKeHHs: 1 TaK — Hi SAKILO Hi, OOTPyHTYBATH ,

1) Tvn JikapceKoro 3acoby, 3a sKUM
nposoaMnacs  abo  naaHyertbes
peecTpallis

Hmapcm{un 3aci0 3a MOBHMM JOCh€ (ABTOHOMHE A0CHE). iHLIM|
nikapchKuit 3aci6, Bigoma airoua peuosuna |

|
EaraToueHTpone BIZIKPUTE AOCHIMMKEHHS Ge3neky Ta eq)eKTMBuocTn!
3aMicHOT Tepanii peKOM6lHaHTHO[-0 0-rajlakTo3u1a3010 A JIIOJAMHK (1-j
haGAL) Y MaLienTiB i3 XBopoGoio Mabpi. -

| Hocniokenns No: AGAL-007-99,
6. ®asa KniHiuHOro BUMPOGYRAHHS Lz

5. TloBHa  Ha3Ba  KJIiHiUHOrO
BUNPOOYBaHHA, KOAOBaHHH HOMep
KJ1IHIYHOTO BUMPOOYBaHHs

7. Tlepion mposesenns kniniunorol|| 3: 05 cepnrs 2000 p- |

BUIIPOOYBaHHS [1o: 07 Tpasns 2001 p. ;
8. Kpainu, ne npoBouocs kniniune|| 5 uentpis gocaimkenns g Snouir. i
BUINPOOYBaHHA '

3annadosana: 13 nauienTis. !

9. KinbKicTb A0CTiKYBAHMX BB
A oKy ®aktuuna: 13 nauienTis.

: . .|l Meroro  namoro  jocnijkeHHs  6yn1o  ouiHuTH Oesneky T4
10. Mera Tta Bropunni uini

o edexruHicTs r-haGAL Y NALi€HTIB-AMOHLIRB i3 [iarHO30M xaopoGa

KJIIHIYHOTO BUNMPOOYBaHHs &
abpi.. ]
L1 JHu3aiin KJ1iHIUHOTO ; o . ‘
Kondinenuiiina indopmaris 3
BUIIPOOYBaHHS I
‘12. OcHoBHi KpuTepii BKIIOUYEHHS! ‘ Kondinenuiitna indopmaris ;

13. JocnimxyBauuii  nikapewkuit| Koudinenuiiina iHpopmais
3acid, cnocil 3acTocyBadHs, cuna il

14, Tlpenmapar mnopiHsHHA, 033, V LLOMY J0CHIIXKEHH] NIpenapaT NopiBHAHHS He BUKOPUCTOBY BdB(.Sl
croci6 3acTocyBaHHs, cuna ail

15. CynyTtHsa Tepanis H Kondinenuiitna ingopmaris -

T 3 7 TN i [

16. Kpurepii ouinkyu edekTHBHOCTI || Kondinenuiiina indopmaris ‘

17. Kpurepii ouinku 6esnexu T Kondiaenuiiina inpopmanis |
; Pesynbrarn 0 B

L T T p— y MO0 eeKTHBHOCTI Ta Gesneku Gynu mixcymorani 3a)

AOIOMOI010 OMMCOBOT CTATUCTHUKH,

19.  Jlemorpadiuni  noxasumku| Kondinenuiiina inpopmanis
JOCIIKYBaHOT nonynsuii  (crats.
BiK. paca, ToLI0)




Kondiaenuiiina indopmariis
20. Pesynbratn epeKTHBHOCTI

[21 . Pesynbraru 6e3nexu “ Kondinenuiitna indopmartis —I

|22. BucHoBOK (3aKitoueHHs) I[ Kondinenuiiina indgopmanis

3asBHUK (BJIACHMK peecTpaniiiHoro NOCBI/JYEHHSI)




3BiT npo kainiuyne Bunpodysannsa Ne 3

1. Hasea nikapcbkoro 3aco0y (3a
HassBHOCTI - HOMeEp peecTpaLiiHoro
MOCBIUEHHS)

DABPA3ZUM®

2. 3assBHUK

H Canodi b. B., Hinepnanau

|

3. Bupobnuk

H xensaiim Ipaang Jlimitea, Ipnanis

l 4. IlpoBeneHi aocifKeHHs:

TaK L3 Hi

AKILO Hi, OOIPYHTYBaTH J

1) Tun nikapcbkoro 3acody, 3a IKUM

Jlikapcekuii 3aci6 3a NMOBHMM /10ChE (ABTOHOMHE J0CHE), HLIWIA

BUNPOOYBAaHHSA, KOJIOBaHUI HOMEp
KJIHIYHOTO BUIIPOOYBaHHS

npooaunacs — abo  muaHyerbes|| . e b :
, nikapcbKuit 3aci0, Bioma fitoua pedosuHa
peecTpatlis
el bararoueHTpoBe BiIKpHUTE LOCHIKEHHS MiATPUMYBAILHOT 3aMicHOT
5. IloBHa Ha3zBa  KJiHIYHOrO p p . Py

Tepanii npenaparom ®abpasuM (pekoMOiHAHTHA O-TalakTo3Wmasa A
mouHu (r-haGAL)) y uu3eKiii 1031 y mauientis i3 xsopo6oro ®abpi.
Hocnimxenns Ne: AGAL-017-01.

6. ®asa kniHiuHOro BUNPOOYBaHHS

| 2

7. Tlepion npoBeeHHs KJIiHIYHOTO
BUIPoOyBaHHs

3 29 uepsns 2003 p. (aTa BKIIOYEHHS NEPLIOTO MaLlieHTa).
[To 20 keiTHa 2006 p. (nara 3aBeplueHHs NOCTIAKEHHS OCTAHHIM
NalieHToM).

8. Kpainu, ne npoBoauiocs KiliHiuHe
BUNPoOYBaHHA

4 ueHtpu pochikenHs B Cepori.

9. Kinbkicts 10Cai1KyBaHHX

3annaHoBaHa: npudau3HO 20 namieHTiB 4oa0BivOT cTaTi.
®axTuyna: 21 nauieHT 4oJ0BiuOT cTaT

10. Mera rta Bropunni uini| Kondinenuiiina indopmaris j
KJIIHIYHOTO BUTIPOOYBaHHS
. - ¢ Oyno OaraToleHTpOBe BiJAKPHUTE [OCHIIKEHHSA 3@ YYaCTIO
1y Juzaiin KJIiHIYHOTO Ll- o e ke A L
NalleHTIB 13 XBopoOoro Pabpi, AKi paHille He OTPUMYBAJIM JIIKYBaHHS
BUNPOOYBaHHS

npenaparom ®adpazum.

12. OcHOBHI KpUTepii BKIIOYEHHS

|

Kondinenuiiina indopmanis

13.  JlocnigxyBanuii  nikapchKuii
3aci0, criocid 3acTocyBanus, cuna il

Konginenuiiina indopmanis

14. Ilpenapar nopiBHAHHSA, 034,
cnoci 3acTocyBaHHs, cuia aii

He 3actocosHoO.

|15. CynyTHs Teparis

|

Kondinenuiitna ingopmariis

|l6. Kpurepii ouinku edpekTBHOCTI

|

Kondinenuiitna indopmariis

17. Kputepii ouinku 6e3neku

Kondiznenuiitna indopmaris

18. CrarucTHUHI METOAH

Pesynbratn edextuBHocTi Ta Gesneku Oyau  niacymoBaHi 3a
JIONOMOTOI0 OMHUCOBOT CTATUCTHKH,

19.  Jlemorpadiuni  moKazsHUKM
JOCTIIKYBaHOT monmyssauil (crars,
BiK, paca, TolL0)

Kondiaenuiiina indopmanis




20. Pesynbrartu edekTHBHOCTI Kondinenuiiina inpopmauis

|2 1. Pesynbraru Ge3nexu H Kondinenuiiina ingopmatiis

|22. BHcHOBOK (3aKitoueHHs) " Kondinenuiitna indopmanis

3asABHMK (BJACHHK peecTpaLiiHOro nocsi ueHHs)




3BiT npo kaiHiuHe BUNpoGyBanusa Ne 4

1. Hasga nikapcbkoro 3aco0y (3a
HasBHOCTI - HOMEp peecTpaLiiHOro
MOCBIYEHHS)

DABPA3ZNM®

|

‘2. 3asiBHUK

LCaHO(I)i b. B., Hinepnanau

|

|3. Bupobuuk

-

L JDxensaiim Ipaann Jlimitea, Ipnanpis

L 4. IlpoBeieHi AociipKeHHs:

TaK Hi SIKILO Hi, OOTPYHTYBATH }

1) Tun nikapebKoro 3aco0y. 3a sKHM

Jlikapchbkuii 3aci6 3a NMOBHMM /10Che (ABTOHOMHE J0CHE), iHIIMHIA

BUTIPOOYBaHHsA, KOJOBaHHWH HOMeEp
KJIIHIYHOr0o BUNPOOYBaHHS

nposoaunaacs  abo  MUIaHYETbCH|| . = g . 3
; JIKapcbKuii 3aci0, BijoMa Airoua peyoBHHA
peecTpalis
- bararouentpore, dazu 2, RigKpUTe NOCTIHKEHHS 3aMicHOT Tepanmii
5. [loeHa  HasBa  kJiHiIYHOTrO UeHTpoBe, ¢ st RIARY A P

npenapatoM ®abpaszum (pexoMOiHaHTHA (-ranakTo3Kaasa A JIHOAMHH)
Y NALIEHTIB IUTAYOTO BiKy 3 XxBopoboto Dabpi.
Hocnigxenns No: AGAL-016-01.

6. ®a3a KniHiYHOrO BUNPOOYBAHHS |

E

7. Tlepioa npoBeneHHs KIIHIYHOrO
BUIIPOOYBaHHS

3 30 sxoBTHsA 2002 p. (1aTa BKIIHOYEHHS NEPLIOro NaLlieHTa).
[lo 09 tpaBus 2005 p. (nara 3aBepuI€HHS JOCHTIKEHHA OCTAHHIM
NalieHToM ).

8. Kpainu, ie npoBoamiocs KiiHiuHe
BUNpPOOYBaHHS

10 uentpis gocnimxenus B €sponita 1 y CILA

9. KinbKicTb JOCai 1KY BAaHHX

3annaHoBaHa: MakcumanbHo 20 nauieHTi.
®akruuna: 16 nauieHTIB.

OcHoBHOlO MeTol0 Oyna ouinka Gesneku, edeKTHBHiCTL Ta

10.  Mera Ta Bropunni wuini|dapmakokiHernku 3actocysanus npenapary ®aGiopazuM y 103i
KJIIHIYHOrO BUNPOOYBaHHS 1,0 Mr/Kkr 2 pa3u Ha THKEHD Y MAL[iEHTIB AMTAYOrO BiKy (Big > 7 10 <
15 pokiB) i3 xBopo6oto Pabpi.
11 Hwu3zaiin KJiHIYHOTO ; ; ; y
) Kondinenuiiina indopmartis
BUNPOOYBaHHS uaeil GipHAL

ILZ. OcHOBHI KpuTepii BKIKOUEHHS

|| Kondinenuiiina indopmariis

13.  JocnifkyBaHuil  JliKapchKuii
3aci0, criocib 3acTocyBaHHs. cuna aii

Kondinenuiitna indopmariis

14. Tlpenapar mnopiBHAHHSA, /034,

He 3actocoBHO

criocib 3acrocyBaHHs, cuia aii

15. CynyTHs Teparnis

H Kondinenuiitna indgopmauis

16. Kputepii ouiHku eq)EKTHBHOCTI'7‘ Kondinenuiitna ingopmauis

17. Kputepii ouinku 6e3nexku

]LKOHQ)iﬂeHuiﬁHa iHdopmaulis

—

18. CTaTHCTHYHI METOIH

Pesynbrarn mono edexruBHocTi Ta Gesrnekn Gynm migcymoBani 3a
AONOMOTOKO ONHUCOBOT CTATUCTHKH.




19.  Jlemorpadiuni  nokasuuku| Kondinenuiiina indopmauis
JochiKyBaHoi momynauii  (crars,
BiK, paca, TolI0)

Kondinenuiiina indopmaitis
20. Pesynbrati e)eKTHBHOCTI

|21. Pesynbraru 6e3neku LKOHdJi.ﬂeHuiﬁHa iHdopmaitis
|22. BucHOBOK (3aKmouenns) || Kondinenuiiina indopmariis vy
HEPIBHUH

PETYNATOPHYY

3asABHUMK (BJIACHUK peeCTPaLiHOrO MOCBiueHHs)




3BiT npo kainiyHe BUNpoOyBaHHs Ne 5

1. Ha3ea nikapcbkoro 3acoby (3a
HagsBHOCTI - HOMeEp
peecTpaiifHOro nocBiqueHHs)

OABPAZUM®

J2. 3asBHHK

H Canodi b. B., Hinepnanaun ‘

‘3. BupobHuk

H Jlxensaiim Ipnanp Jlimiten, Ipnaunais

1 4. IlpoBeaeHi a0CHi PKEHHSA:

TaK Hi

AKLIO Hi, oﬁrpyHTyBa}

1) Ttun nikapcekoro 3acoby, 3a
AKHM [POBOIKIIACH abo
NJaHYEThCS peecTpaLis

Jlikapcbkuii 3aci® 3a MOBHMM JI0ChE (ABTOHOMHE JI0CHE), iHIINIA
niKapebKMid 3aci0, Bioma ziitoua peyoBUHA

5. TloBHa Ha3zBa  KJIiHiYHOTO
BUNPOOYBaHHsA, KOJA0BaHWH HOMep
KJAIHIYHOrO BUNIPOOYBaHHSA

baratoueHTpoBe,  BiakpuTe  jgochijKeHHs  Oe3neku  Ta
eextuBHoOCTI npenapaty ®alpasuM y maiieHTiB 3 XBOpo6O0
®abpi, axi nonepeaHbo Opanu yuacTs y aociipkenHi AGAL-008-
00.

HNocnimxenns Ne: AGAL02503.

'

6. ®asza KJIiHIYHOrO BunpOGyBaHHﬂ{

| 4

7. Ilepioa npoBeeHHS KAIHIYHOTO
BUMPOOYBaHHA

Jlara BkatovueHHs nepuuoro nauienta: 15 ciuns 2004 poky.
Jlata 3aBeplueHHsl yuacTi y JOCHIIKEHHI OCTaHHIM NalieHTOM:
12 BepecHs 2005 poky.

8. Kpaiuu, ne npoBoamiocs
KJiHIYHE BUMPOOYBaHHs

25 uenTpiB gocnimkeHHs y 2 kpainax [liBHiunoi Amepuku Ta 4
kpainax €eponeiicbkoro Cotozy

9. KinbKicTb 10ChiaxKyBaHUX

3amuanoBana: npubauszso 70 nauieHTis.
DaxTHyHa: 67 NalieHTIB.

10. Mera ta Bropunni uini| Kondizenuiiina indopmaiis
KJIIHIYHOTO BUIIPOOYBaHHs

b ¢ i ety KondiseHuilina indopmatis
BUITPOOYBaHHA P

|12. OcHOBHI KpHTepil BKJIIOYEHHS ‘

B0H¢ineﬂuiﬁﬂa indopmattis

13. JlocaijukyBaHWi JliKapcbKuid
3aci0, croci® 3acTocyBaHHs, cuia
il

Kondinenuiiina indopmatis

14. Tlpenapar nopiBHsAHHA. 103a.
cnocid 3acTocyBaHHs, cuia Jii

He 3acTocoBHO st 1BOrO  BiKPUTOrO  JIOC/IKEHHS-
MOJOBIIEHHS. Y Ci MaLieHTH OTPUMYBAIH JiKYBaHHS MPenapaTom
Dabpazum.

IIS. CynyTHs Tepanis

” Kondinenuiiina indpopmaris

|

|l6. Kpurepii ouinku ecl)eKTHBHOCTi“ Koudinenuifina indopmariis

]

17. Kputepii ouinku 6e3nexku

“ Kondinenuiiina indopmariis

|

18. CraTHCTHYHI MeTOAH

Pesynpratu mono edexruBHoCTI Ta Gesneku Gyiu miacymosaHi
34 JI0MOMOT 00 OMKCOBOT CTATUCTHKH,




19.  Jlemorpadiuni  nokasuuku|| Kondinenuiiina indgopmaris
JOCTIKYBAHOT MmonyJsuii (crars,
BiK, paca, TOll0)

120. Pesynbratu edexTUBHOCTI || Koundinenuiitna inpopmartis
‘21. Pesynbrartu Ge3neku || KondineHuiiina indgopmaris ]
22. BUCHOBOK (3aK/t0ueHHs ) Koudiaenuiiina inpopmartis —I

3asABHUK (BJACHHUK peecTpalifHOro noceitueHHs)




3BiT npo kiaiHiYHe BUNpoOyBaHHst Ne 6

1. Hazpa nikapcbkoro 3aco0y (3a
HaABHOCTI - HOMEp peecTpaLiiHOro
MOCBiTUEHHS)

DOABPAUM®

BUIIPOOYBAHHA, KOJOBaHUH HOMep
KJiHIYHOTO BUNPOOYBaHHS

2. 3a9BHUK || Canodi b. B., Hizepaanau ‘
3. BupoOuuk ” Ioxensaiim Ipnana Jlimiren, Ipnanais E
L 4. TlpoBejeHi AOCHiKEHHS: 1 TaK L Hi AKLIO Hi, 0OTpYHTYBaTH }
1) Tun nikapebkoro 3acoby, 3a AKHM| .. = . . =
Jlikapcbkuii 3aci6 3a NMOBHHUM J10Cb€ (aBTOHOMHE JOChE), iHLIWM
nposoaunaca  abo  nulaHyerbes| Gt ;
A nikapcbKuii 3aci6, BiaoMa jitoua pe4yoBrHa

peectpatiis

. bararoueHTpoBe BiJIKpUTe H0chHiIkeHHs Oe3neku Ta edekTHBHOCTI
5. TloBHa  Ha3ea  KJiHIYHOIO

3amicHOT Tepanii o-ranakro3ujasoio A (r-h oGAL) y nauieHTi i3
cepueroro popmoro xBopodbu Dadpi.
Jocnimkenns No: AGAL03204.

6. ®asa KJIiHIYHOrO BUNPoOYyBaHHA

IV

J

7. Tlepion mpoBeIeHHs KIiHIMHOrO
BUIIPOOYBaHHS

Jara nianucanus nepuoi iHpopmoanoi 3roau: 6 munus 2005 poky
Jlata Bunucku ocTanHboro nauienra: 6 cepnus 2012 poky

8. Kpaiuu, ne npoBoanIoCs KiHiuHe
BUINPOOYBaHHs

9 nocniAHUUBLKUX LEHTPIB ¥ Anonii

9. KinbpKicTh A0CTIIKYBaHHX

3anyiaHoBaHa: 6 MaLli€eHTIR.
dakTHyHa: 6 nauieHTIB.

10. Mera Ta Bropunni uini| Kondinenuiitna indopmariis

KJIHIYHOrO BUTIPOOYBaHHS _

11. JIuzaiin KJIIHIYHOTO : ’ "
BaraToueHTpoBe BiJKpHUTE J0CIiKEHHS.

BUIIPOOYBaHHS

12. OcHOBHI KpHUTepii BKIIHOYEHHS ||

Kon(iaeHuiiina indopmariis

13, ocnigxyBaHuil  nikapcbKuid
3acib, crmocib 3acTocyBaHHs, cuia Jii

Kondinenuiiina indopmatiis

14. TlpenapaT moOpiBHAHHSA, [103a,
crocid 3acTocyBaHHs, cuaa ail

V 1bOMY J0CIiIKeHH] Mpenapar NopiBHAHHA HE BUKOPHCTOBYBABCS.

15. CynyTtHs Tepanis

Koundizenuiiina indopmariis

16. Kpurepii ouinku edekTHBHOCTI H

Kondigenuiitna indopmauis ‘

|

17. Kpurepii ouinku 6e3nexku

Kondinenuiitna indpopmais

18. CraTHcTHUHI METOTH

Pesynbrat mono edexTurHocTi Ta Gesmeku Gynu nigcymosaui 3a
JOTIOMOT0K OMUCOBOT CTATUCTUKH.

19.  Jlemorpadiuni  NMOKa3sHUKH
AOCHIKYBaHOT monyalii  (crath,
BIK, paca, TOLLO)

KoHinenuiitna indopmartis

20. Pesynbratn edpekTHBHOCTI

Kondiaenuiitna indgopmariis




21. Pesynbratu 6e3nexu Koniaenuilina ingopmaris

22. BUCHOBOK (3aKiI0ueHHs) || Kondinenuiiina indopmatis

3asABHUK (BJACHUK peecTpalliitHOro nocBiayeHHs)




3BiT

npo KiiHiyHe BUNpoOyBaHHst Ne 7

1. Hazpa nikapcbkoro 3aco0y (3a
HasBHOCTI - HOMEp peecTpauiiHOro
MOCBI/TYEHHs)

GABPASUM®

2. 3a9BHUK

Canodi b. B., Hizepnanau

3. BupobHuk

Jlkensaiim Ipnana Jlimiten, Ipnanmis

4. IIpoBeneHi nociIKeHHS:

! TaK Hi SAKIIO Hi, OOIpyHTYBaTH

1) Tun nikapcekoro 3acoBy, 3a sKum

Jlikapcbknii 3aci6 32 NOBHHM 10Che (aBTOHOMHE JOCBE), (HILMi]

BUIPOOYBaHHA, KOJOBaHMH HOMEp
KJIHIYHOTrO BUMpPOOYBaHHs

nposoAuiacs  abo  riaHyeTbes | . T ;
. niKapcLKKi 3aci, Bijoma aitoua peuosrHa
peecTpatiis
Binkpute nocnimxenHs Oe3nexu Ta eeKTHBHOCTI TIPOIOBIKEHHS
5. TloHa Hasea  KiiHiuHOro|3aMicHOT Tepamii PeKOMGIHAHTHOK 0-ranaKTO3MAA30l0 A TIOIMHH (I-

haGAL) nauientis 3 xBopoGoro ®@abpi. ski Gpanu yuacTh vy
JocnifkeHHi 3a npotokonom Ne FB9702-01.
IIpotoxon Ne AGAL-006-99.

6. ®aza K1iHiYHOrO BUIPOOYBaHHS

Binkpute nponorxeHns nociipkenns 1/2 hasu

7. Tlepion npoBeAeHHsA KIIHIYHOTO
BUNPOOYBaHHs

3 23 tpasns 2000 poky o 29 nunua 2003 poky

8. Kpainu, 1e nposoaunocs
KJIIHIYHE BUNIPOOYBaHHS

Crnonyueni llltatu Amepuku i Benuko6puranis

9. KinbkicTs tocnimkyBaHux

3anianoBaHa: 15 nailieHTis.
®akTuyHa: 14 nauieHTIB.

Metoio  panoro  nocnizdkeHHs OyJo OTPUMaHHS  10JaTKOBOI

10. Mera Ta propunui uini|indopmanii mogo Gesneku Ta edeKTHBHOCTI HiKapcbKoOro 3aco0y
KJiHIYHOro BUMPOOYBaHHA ®abpa3um® npu 3acTocyBaHHi B IKOCTI 3aMicHOT Tepanil nauientam 3
XBopo0o1o Palbpi nmicias mepepBy B JIiKYBaHH.
11. Juzaiin KJIIHIYHOTO : s ’ ;
Kondinenuiitna indopmartis
BUIIPOOYBaHHA b ot

12. OCcHOBHI KpuTepil BKIIOYEHHS

Konginenuiiina indopmatiis

13.  JlocnimkyBanuii  JiKapchbKuii
3acif, cnoci0d 3acTtocyBaHHs, cuia
it

Kondiaenuiitna ingopmariis

14. Tlpenapar mnopiBHAHHSA, J03a,
crioci® 3acTocyBaHHs, cuaa ail

[Iperniapat nopiBHAHHSA He 3aCTOCOBYBABCS B LILOMY J0CTiKEHH.

15. CynyTHs Tepanis

Kondiaenuiiina indopmariis

16. Kpurepii ouiHku edeKkTHBHOCTI

Kondinenuiitna indopmaitis

17. Kpurepii ouinku Gesneku

Kondinenuiiina indgopmartis

18. CraTucTHuHI METOIM

Pesynbratu mono eeKTHBHOCTI Ta Oe3neku Oynu nmigcymoBaHi 3a
JOTIOMOI'OK) OTIMCOBOI CTATUCTUKM.

19.  [emorpadiuHi  noKasHHKM
JOCIiKYBaHOT nonyjsuii (cTats,
BiK, paca, Towi0)

Kondinenuiiina indopmanis

20. Pe3ynbTaTi eeKTHBHOCTI

Kondiaenuiiina indgopmanis




21. PezyabTaTi OGe3nexu

Kondinenuiitna indopmatis

22. BUCHOBOK (3aKJIIO4EHHA)

Kondinenuiiina indopmatiis

3asgBHUK (BAACHUK peecTpaLiifHOro nocpijayeHHs)

g\
® ]
S F
“““’"f!’mawuuuﬁ /

L
s




3BiT npo kiaiHiuHe BUNpoOoyBaHHs Ne 8

1. Haspa nikapcbkoro 3acody (3a
HasABHOCTI - HOMEp peecTpauiitHoro
TIOCBITYEHHS)

OABPASUM®

2. 3asBHUK
3. BupoOHuk

| Canogi b. B., Higepaianiu

Jlxensaiim Ipnann Jlimiten, Ipnanais

4. TlpoBeneHi AoCTizKEeHHS:

! Tak Hi SIKIIO Hi, OOrpyHTYBaTH

1) THN AiKapcbKoro 3acody, 3a AKUM

Jlikapcekuit 3acib 3a MOBHAM JIOCkE (ABTOHOMHE JIOCHE), iHINIHIi

nposojuiacs  abo  TMIAHYeThCA | . T ;
; niKapcbKuii 3aci0, BiaoMa Jitoua peyoBUHA
peecTpallis
PannomizoBane OGaraTouenTpoBe OararoHalioHalbHe — BiJKpUTE
NOCTiKEHHs JiKapebkoro 3aco0y @abpasum (araicujasu Oera), 3B
5. TloeHa Ha3Ba KiiHiuHoro [(pa3sM 3 mnapaielbHUMH TIpynamMH 3a y4yacTiO paHille HeJliKOBaHHX

BUIIPOOYBAaHHA, KOJIOBaHUH HOMep
KJiHIYHOTO BUIIPOOYBaHHS

NaljieHTiB negiaTpuyHOro Npodinto 4o0Biyoi cTari 3 xBopodor Dadpi
6e3 THKKUX CUMIITOMIB.

[lpotokon Ne AGALO06207/EFC12821 (FIELD [Fabrazyme:
Intervening Early at a Lower Dose]).
6. @a3a kniHiyHoro BUnpoOyBanus | ®asza 3
U S e G 3 17 yepsus 2008 poxy no 22 yepsus 2015 poky
BUIPOOYBaHHA
g BenaukoOpuranis, Hinepnanuau, [lonbwa, Hopeeris, Yecbka

Kpainu, jae  nposoauiocs
KAiHIYHEe BUMPOOYBaHHs

Pecnybaika, Aprentuna, bpasunis, Kanaga i Cnonyueni Illrarw
Amepuku (CLIA)

9. KinbkicTb 10ChimKyBaHUX

3annaHoBaHa: 35 Malli€eHTiB.
Daxrryna: 31 naiieHrT.

10. Mera Ta Bropundi uini| Koudinenuiitna indopmartis

KJIiHIYHOTO BUMPOOYBaHHS

15 13aiH KJIIHIYHOTO . =y & .
A KoHdineHuiiina indopmartis

BUNPOOYBaHHS

12. OcHOBHI KpUTepii BKIIOYEHHS

Kondiaenuiiina indopmatiis

13. JocnimxkyBaHuii JiKapchbKHii
3acid, croci® 3acTocyBaHHs, CcHJa
aif

Kondinenuiitna indopmariis

14. Tlpemapat mnopiBHSHHSA, [03a,
croci0 3acTocyBaHHA, cuia il

He 3actocosne.

15. CynyTHs Tepanis

Konoiaenuiiina inpopmanis

16. Kpurepii ouinku edekTuBHOCTI

KondiaeHuiiina ingopmauis

17. Kpurepii ouinku 6e3nexu

KondineHnuiiina indopmaris

18. CrarucTUuHi METOIN

KondizneHuiitna indopmariis

19.  emorpadiuni  nokasHUKH
JochiKyBaHoT nonyasuii (crarh,
BiK, paca, TOL10)

Kongiznenuiitna ingopmariis




: Kondinenuiiina indopmatis
20. Pe3ynbTaTi eeKTHBHOCTI Dimeen Gpe

21. Pesyabraru Gesneku Kondinenuiiina indopmauis

22. BUCHOBOK (3aKJIFOUEHH) Kondizenuiitna indopmaris

3asBHHK (BJACHUK peecTpaliifHOro rnoceijueHHs)




3BiT npo kainiuHe BUNpoOyBaHHs Ne 9

1. Hasra nikapcbkoro 3aco0y (3a
HasABHOCTI - HOMEP peecTpaliifHOro
MOCBITYCHHS)

OABPA3ZUM®

2. 3a9BHUK

Cano@i b. B., Hinepnanau

3. Bupobuuk

Ilxensaiim Ipnanpa Jlimiten, Ipnanais

4. IlpoBeseHi gociiaKeHHs:

! Tak Hi

AKIIO Hi, OOTpyHTYBaTH

1) Tun nikapcbkoro 3acody, 3a sKMM

Jlikapcbkuii 3aci0 3a MOBHHUM JI0ChE€ (ABTOHOMHE JIOChE), IHLIMH

BUMNPOOYBaHHs, KOJOBaHUI HOMep
KJIHIYHOrO BUMPOOYBaHHS

npoeoaunacs  abo  nuaHyeTbes | | = s :
: niKapcbKHid 3acid, BioMa airoua peyoBrUHa
peecTpartis
o Ouinka KiipeHcy rKocMIHroAiMiAlB v MauwieHTiB, AKi OTPHMYBaJH
5. ITloBua Ha3zBa  KJIHIYHOIO 5 s i 4 b B 3 T80 : PEMY

JiKyBaHHA arajcumasow anba Ta Ha
araicujasoro Oerta.

[Tporokon Ne AGAL19412 (nocnimxenns INFORM).

nepeuiamn JiKYBaHHS

6. @aza KniHiYHOTO BUNPOOYBaHHs

daza 4

7. Ilepioa mpoBeeHHS KIIHIYHOTO
BUNPOOYBaHHA

3 30 keiTHa 2012 poky no 15 6epesns 2013 poky

8. Kpainu, Jae nposoaunocs
KJiHiYHe BUMPOOyBaHHS

CnonyueHi llltatu AMepuku

9. KinbKicTb J0CTi1KYBaHUX

SartaHoBada: 10 30 nauieHTiB.
dakrryuHa: 15 naiieHTiB.

10. Mera Tta Bropunni uini| Kondinenuiiina indgopmaitis

KNIHIYHOrO BUNIPOOYBaHHS

11. 13aiH KiHIYHOTO ; v ;
A Kondiznenuiitna indopmaris

BUIIPOOYBaHHA

12. OcHOBHI KpuTepii BKIIOUSHHA

Kondinenuiiina indopmaris

13. JlocnmimKyBaHWi JiKapChbKHid
3acid, cnoci® 3acTocyBaHHsA, cuia
ait

Kondiznenuiitna indgopmaris

14. Tlpenapar mnopiBHAHHS, 1034,
crniocib 3acTocyBaHHs, cua Ail

He 3acTocoBHe.

15. CynyTHs Tepanis

Koninenuiiina ingopmatiis

16. Kputepii ouinku edeKTHBHOCTI

Kondinenuiiina indgopmatiis

17. Kpurepii ouinku 6e3neku

Kondinenuiiina indopmauis

18. CraTHcTHYHI METOIH

Kondinenuiiina indgopmariis

19.  JlemorpadiuHi  MOKa3HHUKH
NOCTIKYBaHOT MONynauii (CTarh,
BiK, paca, TOLIO)

Kondyinenuiiina indopmartis

20. Pesyabrartu edekTHBHOCTI

KondineHuiiiHa inhopmaris

21. Pesynabrath 6e3nexu

Kondinenuiitna indopmawis

22. BUCHOBOK (3aK/IHOYEHHS)

KoHpinenuiitna indgopmartis




3asBHUK (BAACHHK peecTpalliifHOro MocBia4eHHs)




3BiT npo kiaiHiuHe BUNpoOyBanHs Ne 10

1. Ha3Ba nikapcekoro 3acody (3a
HasBHOCTI - HOMEP peecTpalifHoro
MOCBIAUEHHS)

OABPASUM®

2. 3agBHUK

Canodi b. B., Hizepnanan

3. BupobHuk

Ilxensaiim Ipnana Jlimiten, Ipnanais

4. IlpoBeneHi nociimKeHHs:

: | TaK Hi SIKILLO Hi, OOTpyHTYBaTH

1) Tun nikapebkoro 3acofy, 3a AKUM

Jlikapcbkuii 3aci® 3a TMOBHHMM J0Ch€ (aBTOHOMHE J0Ch€), IHINMIA

BUIPOOYBaHHA, KOAOBaHMH HOMep
KJIIHIYHOTO BUNIpOoOyBaHHs

npoBoamnacs  abo  TUIAHyeTbes | . g e :
: NiKapcbKuii 3acid, BizoMa aitoua peyoBMHa
peecTpaitis
Ouinka apMakoKiHeTHKH Ta (hapMaKoIUHaMiKH peKoMGiHAHTHOI o-
5. Tloena Haszpa  KJiHIYHOTO [ranakTo3uaasu moiunHu (r-haGAL) npu 3actocyBaHHi B SKOCTI

3aMicHol Tepanii nauieHtam 3 xsopodoro @alpi: BiAKpUTE 1OCIIHKEHHS
3 nia0opom 103u npu GaraTopazoBOMYy 3aCTOCYBaHHI.
[Tpotokon Ne FB9702-01.

6. @asa K1iHIYHOTO BUNPOOYBaHHS

Paza 1/2

7. Tlepion npoBeieHHs KIAiHIYHOTO
BUIIPOOYBaHHA

321 xBiTHa 1998 poxy no 16 sxoeths 1998 poky

8. Kpaiuu, e npoeoaunocs
KJiHIYHe BUNIPOOYBaHHS

Cnoayueni LLtatn AmMepuku

9. KiJIbKiCTh JI0CTi DKy BAHUX

3ansiadosaHda: 15 nauienTis.
®axktuyHa: 15 nauieHris.

10.

Mera Tta BropunHi uini| KondineHuiiina indgopmaris
KJ1iHIYHOTO BUMTPOOYBAHHS
1L, Jluzaiiun kniniyHoro| lle ©yn0 oaHOLEHTPOBE. HepaHAOMI30BaHe, BiJKPUTE JOCHIIKEHHS
BUITPOOYBaHHS 0araTopazoBOro BBEIEHHS.

12. OcHOBHI KpuTepii BKIHOUEHHS

Kondinenuiitna indgopmanis

13.  JocnijpkyBaHWil  nikapcbKuid
3acib, crmoci® 3acTocyBaHHA, CHIIa
it

Koninenuiiina indopmatiis

14. Tlpenapar nopiBHAHHSA, [103a,
criocib 3acTocyBaHHA, cuaa aii

He 3actocoBHe.

15. CynyTHs Tepanis

Koudinenuiiina indopmariis

16. KpuTepii owinku edekTHBHOCTI

Kondinenuiiina indopmartis

17. Kpurepii ouinku 6e3neku

Kondinenuiiina indopmauis

18. CraTucTryHi MeTO M

Kondinenuiiina indpopmaris

19.  Jlemorpadiudi  MOKa3HHUKH
J0CIIDKyBaHoi nomnysuii (crars,
BiK, paca, ToIIo)

Kondinenuiiina indpopmariis

20. Pe3ynbratu edekTMBHOCTI

Kondinenuiiina indgopmauis

21. PesynbTaTtu O6e3nexu

KondineHuiiina indopmariis

22. BHCHOBOK (3aK/IH0UeHHs)

Kondiaenuiiina inpopmaris




3asBHMK (BJIACHHK PEECTPaLifHOrO MOCBiAYEHHS)

Hikonaep@ldb)



3BiT npo kJIiHiYHe BUNpoOyBaHHs Ne 11

1. Hazga Jlikapcbkoro 3aco0y (3a
HasBHOCTI - HOMEp peecTpaLiifHoro
NOCBIIYEHHS )

OABPASM®

2. ?aS{BHl_/_IK_

Canodi b. B., Hizepnanau

zénpoﬁﬁuk

Jlxensaiim Ipnana Jlimiten, Ipnanais

4. TTpoBeseHi qociKeHHs:

TaK Hi

AKLLO Hi, OOIpyHTYBaTH

1) TUN AiKapchKOro 3acody. 3a IKUM

Jlikapcekuii 3acid 3a NOBHUM J10Ch€ (ABTOHOMHE JIOCh€), [HILIHI

BUITPOOYBaHHs, KOAOBAaHHH HOMep
KJIiHIYHOT'O BUITPOOYBaHHS

npopoauiacs  abo  MIAHYeTbes | | S e ;
. JiKapchKUii 3acid, BijoMa Jirouya peyoBrUHa
peecTpaltis
_ OCJiJIZKEHHS 13 LilecnpsaMOBaHoro 300py JaHMX natieHTis 3 Peect
5. TloBHa Ha3Ba  KJIHIYHOIO A p pY py

xBopobu @abpi, AKi OTPUMYBAlM JiKYBaHHA JIKapchbKMM 3acob0M
Mabpa3zum, BUTOTOBIEHHUM 3a JOTIOMOTOI0 iHTErpoBaHol Ge3nepepBHOT
diotexHomorii (®adpazum-1CB).

6. ®aza KIiHIYHOTrO BUNPOOYBaHHS

He 3actocoBHe.

7. Tlepioa npoBefeHHs KJIIHIYHOTO
BUINPOOYBaHHs

3 18 bepesna 2021 poky no 3 rpyans 2021 poky

8. Kpaiuu, nae npooaunocs
KJIiHIYHE BUMPOOYBaHHS

23 uentpu Peectpy naitieHTis 3 xBopoboro ®abpi y CIITA

9. KifIbKICTb 10CTI 1KY BAaHUX

3arnylaHoBaHa: CTAaHOM Ha JIaTy 3aBaHTaKEHHA JaHWX. 3 TpyaHs
2021 poxy. y 23 ueHrpax Peectpy nepebGyBaio Ha 00JdiKy
1195 nmauieHTiB.

@axtuyHa: 152 nauienT poznoyanu abo nepeiiiyg Ha 3aCTOCYBaHHSA
@adpazum-1CB.

10. Mera T1a BropuHHi wuini| KondineHuilina indgopmauis
KJAiHIYHOro BUITpoOyBaHH
11 Ju3aiin KJIIHIYHOrO F . . .

: KoH(inenuiiina ingopmaiiis
BUITPOOYBaHHS P dop

12. OcHOBHI KpUTepii BKIIOUEHHS

Kondinenuiiina indopmariis

13. JocnimxyBaHuii  JiKapcbKuii
3aci®, cmoci® 3acTocyBaHHA, cHia
it

Kondinenuiiina indopmartis

14. Tlpenapar nopiBHAHHA, /03a,
crioci6 3acTocyBaHHs, cuia ail

He 3acTocoBHe.

15. CynyTHs Tepanis

KondineHuiiina inpopmaris

16. Kputepii ouiHku edekTHBHOCTI

KondineHuiiina ingopmaris

17. Kpurepii ouinku 6e3neku

Kondinenuiitna indopmartis

18. CraTucTUUHI METOIH

Kondinenuiiina indopmaris

19.  JlemorpadiyHi  MOKa3HHKH
J0Ci)KyBaHOT nonynsuii (cTarth,
BiK, paca. TOLIO)

Kondiznenuiitna indopmauis

20. Peszynbrati eheKTMBHOCTI

KoHdiaeHuiitna indopmatiis

21. Pesynbraty Gesnexku

Kondiaenuiitna ingopmatiis




22. BUCHOBOK (3aKTHOUCHHS) | Kondinenuiiina indopmanis

3asABHUK (BNaCHHUK peecTpalliiiHOro mocBig4eHHs)




3BiT Npo KJiHiYHe BUNIPOOYBAHHSI

1. Hassa nikapcbkoro 3aco0y (3a
HaABHOCTI - HOMEP peecTpauiifHoro
IIOCBi{UeHHS )

OABPA3ZUM®

2. 3agBHUK

Canodi b. B., Hizepnanaus

3. Bupobnuk

Jlxensaiim Ipnaupa Jlimiten, Ipnannis

4. IlpoBeneHi AOCTiKEHHA:

! TaK Hi AKIIO Hi, 00rpyHTYBATH

1) Tun nikapcbkoro 3acoly, 3a AKUM

Jlikapcbkuii 3aci6 3a NMOBHMM JI0Ch€ (@BTOHOMHE JIOCb€), IHILHWM

BUNMpPOOYBaHHS, KOJOBaHUN HOMEp
KIiHIYHOTO BUNpoOYBaHHS

nposojuiacs  abo  MIAHYEThCA | . e e :
d nikapebKuii 3acib, Bigoma jitoua peqyoBuHa
peecTpallis
Bararouentpose nnauedo-KOHTPOILOBaHE nojgiiHo-cnine
5. TloBHa Ha3Ba  KJIHIYHOrO |paHJ0Mi30BaHe J0CTijKeHHA Oe3neku Ta e(eKTHMBHOCTI 3amicHOT

Tepanii pekoMOIHAHTHOK O-ranakTo3uaazor moauHu (r-haGAL)
natjieHTiB 3 xBopodor Dabpi.
[Tporokon Ne AGAL-1-002-98.

6. ®a3a KJ1iHIYHOrO BUNPOOYBaHHS

daza 3

7. [lepion npoBeAeHHA KIiHIYHOIO
BUNPOOYBaHHA

3 14 6epeszns 1999 poky no 4 aotoro 2000 poky

8. Kpainu, ne nposoaunocs
KJIiHIYHe BUTIPOOYBaHHS

®panuis, Tatn

AMEpUKH

Hinepnanau, BenukoOpuranis, CnoaydeHi

9. KisibKicThb OCII JUKY BaHUX

3annanosana: npudan3zHo 60 nauieHTiB.
@aktryna: 58 nauientis (29 nauientis y rpyni r-haGAL 129 — y rpymi
natedo)

10. Mera Ta BTOpMHHI LI

KJ1iHIYHOTrO BUNPOOYBaHH:

OcHOBHa MeTa JaHoTO JAOC/iUKEHHs noJjisArajia B OuUiHLi Oe3mekd Ta
edekTuBHOCTI 3actocyBaHHA 1-haGAL nopiBHAaHO 3 miauebo vy
JIIKyBaHHi nmauieHTiB 3 xBopodoro ®@abpi.

11. Ju3zaitn KJIHIYHOTO

BHUIPOOYBaHH:

Kondinenuiiina indgopmattis

12. OcHOBHI KpHTEpIT BKAIOUEHHS

Kondinenuiiina ingopmauis

13.  JlocnimkyBaHuit  nikapcbKuit
3acib, crnoci® 3acTocyBaHHA, CHIa
ait

Kondinenuiina indgopmartis

14. Ilpenapar nNOpiBHAHHSA, /1034,
croci6 3acTocyBaHHs, cuaa il

Kondinenuiiina indopmaris.

15. CynyTHs Tepanis

Kondinenuiiina inpopmauis

16. Kpurepii ouinku edexkTBHOCTI

KondiaeHuiiHa inpopmauis

17. Kputepii olliHku Oe3neku

KondineHuiitna indopmaris

18. CtatucTuuHi MeToau

Pesynbratu 1moa0 edexTuBHOCTI Ta Ge3neku Oy mifcymMoBaHi 3a
JOTIOMOTOK) OMHCOBOT CTATUCTHKH.

19.  JlemorpadiuHi  NnoKa3HHKH
nocaipKyBaHoT momynAuii (cTaTh,
BiK, paca, TOLI0)

Koundinenuiiina indgopmauis

20. PezynbTatn edekTMBHOCTI

Koudinenuiiina indgopmatiis




Kondinenuiiina indopmariis

21. PesyabTaTu Oesnexu
Kondinenuiiina indopmatiis

22. BUCHOBOK (3aK/JIHOUYEHHS )
HE "I ‘(' ‘.;‘ﬁ’;. ; 3
L [ ,l!* ‘%r!*i\( VE

3asBHUK (BIACHUK PEECTPALIIHOTO MOCBIAYEHHS)



Clinical Trial Report No.1

1. Name of the medicinal product
(number of registration certificate, if

available)

FABRAZYME®

i2. Applicant

| Sanofi B. V., The Netherlands

|3. Manufacturer

” Genzyme Ireland Limited, Ireland ‘

4. Trials conducted:

yes no If not, substantiate

1) type of the medicinal product, by
which registration was conducted or
planned

Medicinal product with complete dossier (stand-alone dossier), other
medicinal product, known active substance.

5. Full name of the Clinical Trial,
clinical trial code

Multicenter, Open-Label Extension Study Of The Safety And
Efficacy Of Recombinant Human o-Galactosidase A (r-haGal)|
Replacement In Patients With Fabry Disease.
Study Number: AGAL-005-99.

6. Clinical trial phase

“ﬂmse 3

7. Period of the clinical trial

Date of First Patient Enrolled: 26 October 1999.
Date of Last Patient Completed: 01 December 2004.

8. Countries where the clinical trial
was conducted

8 primary sites in 4 countries: France, Netherlands, United Kingdom,
United States

9. Number of study participants

Planned: 58 patients.
Actual: 58 patients.

10. Goal and secondary objectives of|
the clinical trial

The objectives of the study were to demonstrate the long-term safety
and efficacy of Fabrazyme when used as enzyme replacement therapy
in patients with Fabry disease. |

ﬁ Design of the clinical trial

“ Confidential information |

[]2. Main inclusion criteria

4“ Confidential information |

13. The investigational medicinal
product, method of administration,
strength

L

Confidential information

14. Comparator, dose, method of]

administration, strength

This was an open-label study; therefore, no reference therapy was

used.

ﬁ 5. Concomitant therapy

Il Confidential information

R. Efficacy evaluation criteria

J| Confidential information

|17. Safety evaluation criteria

“ Confidential information

|
Bl
|

18. Statistical methods

Efficacy and safety results are summarized using descriptive
statistics.




19. Demographic characteristic o
study population (gender, age, race.
etc.)

Confidential information

20. Efficacy results

Confidential information

21. Safety results

Confidential information

.22. Conclusion

Applicant (Marketing
Authorization Holder)




Clinical Trial Report No.2

1. Name of the medicinal product
(number of registration certificate, if
available)

FABRAZYME®

|2. Applicant

Sanofi B. V., The Netherlands \

|

I3. Manufacturer

Genzyme Ireland Limited, Ireland ]

4. Trials conducted:

yes no If not, substantiate

1) type of the medicinal product, by
which registration was conducted or
planned

Medicinal product with complete dossier (stand-alone dossier), other
medicinal product, known active substance.

5. Full name of the Clinical Trial,
clinical trial code

A Multicenter, Open-Label Study of the Safety and Efficacy of]
Recombinant Human a-Galactosidase A (r-haGAL) Replacement in
Patients with Fabry Disease.

Study Number: AGAL-007-99.

‘6. Clinical trial phase

2

7. Period of the clinical trial

From: 5 August 2000
To: 7 May 2001

8. Countries where the clinical trial
was conducted

Five study centers in Japan.

9. Number of study participants

Planned: 13 patients.
Actual: 13 patients.

10. Goal and secondary objectives of]
the clinical trial

The objective of this study was to evaluate the safety and efficacy of
r-haGAL in Japanese patients diagnosed with Fabry disease.

\l 1. Design of the clinical trial |

Confidential information ‘

L12. Main inclusion criteria }

|

Confidential information

13. The investigational medicinal
product, method of administration,
strength

Confidential information

14. Comparator, dose, method of]

No reference treatment was used in this study.

administration, strength

15. Concomitant therapy

” Confidential information ‘

|16. Efficacy evaluation criteria

“ Confidential information

‘17. Safety evaluation criteria

| Confidential information

18. Statistical methods

Efficacy and safety results are summarized using descriptive
statistics.

19. Demographic characteristic of]
study population (gender, age, race,
etc.)

Confidential information




20. Efficacy results

Confidential information

|21. Safety results

|22. Conclusion

|| Confidential information .
| Confidential informatiop”s h"%\\
7 \

Applicant (Marketing
Authorization Holder)

(&’
?‘

b\ B
(signature)‘\%o \

(fpH mame) 0 ¢ et
HIKONAERA (. I




Clinical Trial Report No.3

1. Name of the medicinal product
(number of registration certificate, if
available)

FABRAZYME®

|2. Applicant

\ Sanofi B. V., The Netherlands

3. Manufacturer

| Genzyme Ireland Limited, Ireland

4. Trials conducted:

yes no [f not, substantiate

1) type of the medicinal product, by
which registration was conducted or
planned

Medicinal product with complete dossier (stand-alone dossier), other
medicinal product, known active substance.

5. Full name of the Clinical Trial,
clinical trial code

Multi-centre, Open-Label Study of Low Dose Maintenance
Treatment of Fabrazyme (Recombinant Human a-Galactosidase A (r-
haGAL)) Replacement Therapy in Patients With Fabry Disease.

Study Number: AGAL-017-01.

6. Clinical trial phase

[ Phase 2

7. Period of the clinical trial

From 29 June 2003 (date first patient was enrolled).
To 20 April 2006 (date last patient exited the study).

8. Countries where the clinical trial
was conducted

4 study centres in Europe.

9. Number of study participants

Planned: approximately 20 male patients.
Actual: 21 male patients

10. Goal and secondary objectives of]
the clinical trial

Confidential information

11. Design of the clinical trial

This was a multi-centre, open-label study of patients with Fabry
disease who had no prior treatment with Fabrazyme.

12. Main inclusion criteria l

| Confidential information

13. The investigational medicinal
product, method of administration,
strength

Confidential information

14. Comparator, dose, method o
administration, strength

Not applicable.

15. Concomitant therapy

Confidential information

16. Efficacy evaluation criteria

Confidential information

17. Safety evaluation criteria

rConﬁdential information

18. Statistical methods

Efficacy and safety results are summarized using descriptive
statistics.




19. Demographic characteristic o
study population (gender, age, race,
etc.)

Confidential information

20. Efficacy results

Confidential information

21. Safety results

Confidential information

22. Conclusion

Confidential information, 4+~
e

Applicant (Marketing
Authorization Holder)




Clinical Trial Report No.4

1. Name of the medicinal product
(number of registration certificate, if
available)

FABRAZYME®

|2. Applicant

Sanofi B. V., The Netherlands \

H

\3. Manufacturer

Genzyme Ireland Limited, Ireland ‘

4. Trials conducted:

yes no If not, substantiate

1) type of the medicinal product, by
which registration was conducted or
planned

Medicinal product with complete dossier (stand-alone dossier), other
medicinal product, known active substance.

5. Full name of the Clinical Trial,
clinical trial code

Multicenter, Phase 2, Open-Label Study of Fabrazyme
(Recombinant Human o-Galactosidase A) Replacement Therapy in
Paediatric Patients with Fabry Disease.

Study Number: AGAL-016-01.

|

6. Clinical trial phase

Phase 2

7. Period of the clinical trial

From 30 October 2002 (date first patient was enrolled).
To 09 May 2005 (date last patient exited the study).

8. Countries where the clinical trial
was conducted

10 study centres in Europe and 1 in U.S.

9. Number of study participants

Planned: a maximum of 20 patients.
Actual: 16 patients.

10. Goal and secondary objectives of
the clinical trial

The primary objective was to evaluate safety, efficacy and
pharmacokinetics of 1.0 mg/kg Fabrazyme biweekly in paediatric
patients (age > 7 and < 15 years) with Fabry disease.

[1 1. Design of the clinical trial

Confidential information

12. Main inclusion criteria

Confidential information

13. The investigational medicinal
product, method of administration,
strength

Confidential information

14. Comparator, dose, method of]

Not applicable.

administration, strength

115. Concomitant therapy

” Confidential information \

{16. Efficacy evaluation criteria

H Confidential information |

|17. Safety evaluation criteria

| Confidential information |

18. Statistical methods

Efficacy and safety results are summarized using descriptive
statistics.




19. Demographic characteristic of]| Confidential information
study population (gender. age, race,
etc.)

Confidential information
20. Efficacy results

21. Safety results J Confidential information

22. Conclusion |rConﬁdential information

Applicant (Marketing
Authorization Holder)




Clinical Trial Report No.5

1. Name of the medicinal product
(number of registration certificate, if
available)

FABRAZYME®

|2. Applicant

“ Sanofi B. V., The Netherlands

|3. Manufacturer

1 Genzyme Ireland Limited, Ireland

4. Trials conducted:

yes no If not, substantiate

1) type of the medicinal product. by
which registration was conducted or
planned

Medicinal product with complete dossier (stand-alone dossier), other
medicinal product, known active substance.

5. Full name of the Clinical Trial,
clinical trial code

Multi-center, Open Label Study of the Safety and Efficacy of]

Fabrazyme in Patients with Fabry Disease that previously participated
in the AGAL-008-00 Study.
Study Number: AGAL02503.

6. Clinical trial phase

H Phase 4

7. Period of the clinical trial

Date first patient was enrolled: 15-Jan-04.
Date last patient exited the study: 12-Sep-05.

8. Countries where the clinical trial
was conducted

25 study centers in 2 countries in North America and 4 countries in
the European Union

9. Number of study participants

Planned: approximately 70 patients.
Actual: 67 patients.

10. Goal and secondary objectives of]
the clinical trial

Confidential information

m. Design of the clinical trial

|

Confidential information

|12. Main inclusion criteria

|| Confidential information

13. The investigational medicinal
product, method of administration,
strength

Confidential information

14, Comparator, dose, method of]
administration, strength

Not applicable for this open-label extension study, in which all
patients received Fabrazyme treatment.

15. Concomitant therapy

H Confidential information

i16. Efficacy evaluation criteria

” Confidential information

|17. Safety evaluation criteria

H Confidential information

18. Statistical methods

Efficacy and safety results are summarized using descriptive'
statistics.

19. Demographic characteristic o
study population (gender, age, race,
etc.)

Confidential information




Confidential information
20. Efficacy results

|2l. Safety results |L Confidential information

|22. Conclusion || Confidential information

Applicant (Marketing (signature)
Authorization Holder) HEP | RHUKNB

b0
HIKONAEBA C.70 .+




Clinical Trial Report No.6

1. Name of the medicinal product
(number of registration certificate. if
available)

FABRAZYME®

|

12. Applicant

Sanofi B. V., The Netherlands ]

H

|3. Manufacturer

Genzyme Ireland Limited, Ireland }

4. Trials conducted:

yes no If not, substantiate

1) type of the medicinal product. by
which registration was conducted or
planned

Medicinal product with complete dossier (stand-alone dossier), other
medicinal product. known active substance.

5. Full name of the Clinical Trial,
clinical trial code

A multicenter open-label study of the safety and efficacy of a-
galactosidase A (r-h o GAL) replacement therapy in patients with
cardiac Fabry disease.

Study Number: AGAL03204.

6. Clinical trial phase

AY

7. Period of the clinical trial

Date First Patient Consented: 6 July 2005
Date of Last Patient Out: 6 August 2012

8. Countries where the clinical trial

was conducted

9 study sites in Japan

9. Number of study participants

Planned: 6 patients.
Actual: 6 patients.

10. Goal and secondary objectives of]
the clinical trial

Confidential information

11. Design of the clinical trial

H A multicenter open-label study. ‘

12. Main inclusion criteria

—H7C0nﬁdentia] information. ‘

13. The investigational medicinal
product, method of administration,
strength

Confidential information

14. Comparator, dose, method of]
administration, strength

No reference treatment was used in this study.

|15. Concomitant therapy |

Confidential information ‘

|

|16. Efficacy evaluation criteria

Confidential information {

‘17. Safety evaluation criteria

H

Confidential information |

18. Statistical methods

Efficacy and safety results were summarized using descriptive
statistics.

19. Demographic characteristic of]
study population (gender, age, race,
etc.)

Confidential information




20. Efficacy results

Confidential information

|21. Safety results

|22. Conclusion

Applicant (Marketing
Authorization Holder)




Clinical Trial Report No. 7

1. Name of the medicinal product
(number of registration certificate, if
available)

FABRAZYME®

|2. Applicant

‘ Sanofi B. V., The Netherlands

E. Manufacturer

| Genzyme Ireland Limited, Ireland

4. Trials conducted:

no

yes If not. substantiate

1) type of the medicinal product, by
which registration was conducted or
planned

Medicinal product with complete dossier (stand-alone dossier), other
medicinal product, known active substance.

5. Full name of the Clinical Trial,
clinical trial code

An Open-Label Extension Study of the Safety and Efficacy of
Recombinant Human o-Galactosidase A (r-haGAL) Replacement
Therapy in Patients With Fabry Disease Who Participated in Protocol
No. FB9702-01.

Protocol No.: AGAL-006-99

|6. Clinical trial phase

Open-label extension of the Phase 1/2 Study.

‘7. Period of the clinical trial

From 23 May 2000 to 29 July 2003.

8. Countries where the clinical trial
was conducted

United States (US) and the United Kingdom (UK).

9. Number of study participants

Planned: 15 patients.
Actual: 14 patients.

10. Goal and secondary objectives of]
the clinical trial

The objective of this study was to obtain additional information
regarding the safety and efficacy of Fabrazyme® when used as
replacement therapy in patients with Fabry disease, after an

interruption in therapy.

[1 1. Design of the clinical trial

|

l Confidential information

|

12. Main inclusion criteria

| Confidential information

13. The investigational medicinal
product. method of administration,
strength

Confidential information

14. Comparator, dose, method of]
administration, strength

No reference treatment was used in this study.

15. Concomitant therapy

” Confidential information

|16. Efficacy evaluation criteria

H Confidential information

E’/’. Safety evaluation criteria

—H Confidential information

18. Statistical methods

Efficacy and safety results are summarized using descriptive
statistics.




19. Demographic characteristic of] Confidential information

study population (gender. age, race,
etc.)

Confidential information
20. Efficacy results

|21. Safety results H Confidential information E
22. Conclusion ]L Confidential information / Y I ”" -
Applicant (Marketing (signature
Authorization Holder) HEPIBHH
(ful e ‘;
HIKONAED




Clinical Trial Report No. 8

1. Name of the medicinal product
(number of registration certificate, if
available)

FABRAZYME®

I2. Applicant

|L Sanofi B. V., The Netherlands

3. Manufacturer

Genzyme Ireland Limited, Ireland

4. Trials conducted:

yes no If not, substantiate

1) type of the medicinal product, by
which registration was conducted or
planned

Medicinal product with complete dossier (stand-alone dossier), other
medicinal product, known active substance.

5. Full name of the Clinical Trial,
clinical trial code

A Randomized, Multicenter, Multinational, Phase 3B, Open-Label,
Parallel-Group Study of Fabrazyme (agalsidase beta) in Treatment-
Naive Male Pediatric Patients with Fabry Disease Without Severe
Symptoms.

Protocol No.: AGAL06207/EFC12821

(FIELD [Fabrazyme:

Intervening Early at a Lower Dose]).

6. Clinical trial phase

“ Phase 3 &

|7. Period of the clinical trial

| From 17 June 2008 to 22 June 2015.

8. Countries where the clinical trial
was conducted

' The United Kingdom (UK), the Netherlands, Poland, Norway, the
Czech Republic, Argentina, Brazil, Canada and the United States of
America (USA).

9. Number of study participants

Planned: 35 patients.
Actual: 31 patients.

10. Goal and secondary objectives of]
the clinical trial

Confidential information

|1 1. Design of the clinical trial

|| Confidential information }

|12. Main inclusion criteria

” Confidential information L

13. The investigational medicinal
product, method of administration,
strength

Confidential information

14. Comparator, dose, method of
administration, strength

Not applicable.

l 15. Concomitant therapy

H Confidential information

‘16. Efficacy evaluation criteria “

L Confidential information

]l?. Safety evaluation criteria ]

| Confidential information

]LS. Statistical methods ]

| Confidential information




19. Demographic characteristic of| Confidential information
study population (gender, age, race,
ctc.)

Confidential information
20. Efficacy results

21. Safety results Confidential information

22. Conclusion Confidential information

Applicant (Marketing
Authorization Holder)




Clinical Trial Report No. 9

1. Name of the medicinal product
(number of registration certificate, if
available)

FABRAZYME®

LZ. Applicant

—” Sanofi B. V., The Netherlands

|

|3. Manufacturer

H Genzyme Ireland Limited, Ireland

[ 4. Trials conducted:

no

yes If not, substantiate

1) type of the medicinal product, by
which registration was conducted or
planned

Medicinal product with complete dossier (stand-alone dossier), other
medicinal product, known active substance.

5. Full name of the Clinical Trial,
clinical trial code

Evaluation of Glycosphingolipid Clearance in Patients Treated With
Agalsidase Alfa who Switch to Agalsidase Beta.
Protocol No.: AGAL19412 (The INFORM Study)

6. Clinical trial phase

H Exploratory Phase 4

‘7. Period of the clinical trial

|

From 30 April 2012 to 15 March 2013.

8. Countries where the clinical trial
was conducted

United States

9. Number of study participants

Planned: Up to 30 patients.
Actual: 15 patients.

10. Goal and secondary objectives of
the clinical trial

Confidential information

Jl 1. Design of the clinical trial

Confidential information

i12. Main inclusion criteria

Confidential information

13. The investigational medicinal
product, method of administration,
strength

Confidential information

14. Comparator, dose, method of]
administration, strength

Not applicable.

\lj. Concomitant therapy

| Confidential information

16. Efficacy evaluation criteria

“ Confidential information

17. Safety evaluation criteria

” Confidential information

IIS. Statistical methods

| | .

|| Confidential information

19. Demographic characteristic of
study population (gender, age. race,
etc.)

Confidential information

20. Efficacy results

Confidential information




21. Safety results

Confidential information

22. Conclusion

Confidential information

Applicant (Marketing
Authorization Holder)

(signature) i& .

(full ribrie) B HUK "*‘-'.":';zly';“
PETYNATOPHE Reo gy
HIKONAEBA C. N.




Clinical Trial Report No. 10

1. Name of the medicinal product
(number of registration certificate, if
available)

FABRAZYME®

{2. Applicant ﬂ

Sanofi B. V., The Netherlands

|

’3. Manufacturer ‘LGenzyme Ireland Limited, Ireland

|

4. Trials conducted:

 § yes C  no If not, substantiate

|

1) type of the medicinal product, by
which registration was conducted or
planned

Medicinal product with complete dossier (stand-alone dossier), other

medicinal product, known active substance.

5. Full name of the Clinical Trial,
clinical trial code

Pharmacokinetic and Pharmacodynamic Evaluation of Recombinant
Human o-Galactosidase (r-haGAL) Replacement in Patients with
Fabry Disease: An Open-Label, Multi-Dose, Dose-Finding Study.

Protocol No.: FB9702-01

was conducted

6. Clinical trial phase || Phase 12
7. Period of the clinical trial | From 21 April 1998 to 16 October 1998 ]
8. Countries where the clinical trial| USA

9. Number of study participants

Planned: 15 patients.
Actual: 15 patients.

10. Goal and secondary objectives of]
the clinical trial

Confidential information

11. Design of the clinical trial

This was a single-center, multi-dose. non-randomized, open-label
study.

E2. Main inclusion criteria

Confidential information

13. The investigational medicinal
product, method of administration,
strength

Confidential information

14. Comparator, dose, method of]
administration, strength

Not applicable.

[LS. Concomitant therapy —[

Confidential information

|16. Efficacy evaluation criteria

Confidential information

|17. Safety evaluation criteria

Confidential information

’18. Statistical methods ” Confidential information

19. Demographic characteristic of]
study population (gender, age. race.
ete.)

Confidential information




20. Efficacy results

Confidential information

’21. Safety results

fLConﬁdential information

|22. Conclusion

” Confidential information

Applicant (Marketing
Authorization Holder)




Clinical Trial Report No. 11

1. Name of the medicinal product
(number of registration certificate, if
available)

FABRAZYME®

|2. Applicant

Wﬁamﬁ B. V., The Netherlands

|3. Manufacturer

” Genzyme Ireland Limited, Ireland

]

4. Trials conducted:

yes no If not, substantiate

1) type of the medicinal product, by
which registration was conducted or
planned

Medicinal product with complete dossier (stand-alone dossier), other
medicinal product, known active substance.

5. Full name of the Clinical Trial,
clinical trial code

Focused Data Collection Study in Fabry Registry Patients Treated
with  Fabrazyme Manufactured Using Integrated Continuous
Biomanufacturing (Fabrazyme-ICB).

[6. Clinical trial phase

“ Not applicable.

|

|7. Period of the clinical trial

|| From 12 March 2021 to 03 December 2021

|

8. Countries where the clinical trial
was conducted

23 Fabry Registry sites in the US

9. Number of study participants

Planned: There were 1195 patients at the 23 FDC sites as of the data
download date, 03 December 2021.
Actual: 152 initiated or transitioned to Fz-ICB.

10. Goal and secondary objectives of
the clinical trial

Confidential information

11. Design of the clinical trial

Il

Confidential information

12. Main inclusion criteria

[ Confidential information

13. The investigational medicinal
product, method of administration,
strength

Confidential information

14. Comparator, dose, method of
administration, strength

Not applicable.

l] 5. Concomitant therapy

Confidential information

|16. Efficacy evaluation criteria

Confidential information

[17. Safety evaluation criteria

Confidential information

|18. Statistical methods

—

LConﬁdential information

19. Demographic characteristic of]
study population (gender. age, race,
etc.)

Confidential information




20. Efficacy results

Confidential information

i21. Safety results

” Confidential information

BZ. Conclusion

” Confidential information

Applicant (Marketing
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Clinical Trial Report

1. Name of the medicinal product
(number of registration certificate, if FABRAZYME"®
available)
2. Applicant ILSanoﬁ B. V., The Netherlands ’
|3. Manufacturer “ Genzyme Ireland Limited, Ireland
4. Trials conducted: 1 yes C  no If not, substantiate ‘J

1) type of the medicinal product, by
which registration was conducted or
planned

Medicinal product with complete dossier (stand-alone dossier), other
medicinal product, known active substance.

A Multicenter, Placebo-Controlled. Double-Blind, Randomizedf
Study Of The Safety And Efficacy Of Recombinant Human o-

2. Full name of the Clinical Trial, Galactosidase (r-haGAL) Replacement In Patients With Fabry

clinical trial code

Disease.
Study Number: AGAL-1-002-98.
6. Clinical trial phase | Phase 3
7. Period of the clinical trial WL From March 14, 1999 to February 4, 2000.

8. Countries where the clinical trial France, Netherlands, United Kingdom, United States
was conducted |

Planned: approximately 60 patients.

9 Number of study participants Actual: 58 patients (29 patients to r-haGAL and 29 to placebo).

The primary objective of the study was to evaluate the safety zﬁ
10. Goal and secondary objectives of] efficacy of r-haGAL compared to placebo for the treatment of patients

the clinical trial with Fabry disease.

11. Design of the clinical trial “ Confidential information [
[12. Main inclusion criteria —H Confidential information T
13. The investigational medicinal| Confidential information

product, method of administration,
strength

14. Comparator, dose, method of]| Confidential information
administration, strength

[15. Concomitant therapy ” Confidential information 7
JL6. Efficacy evaluation criteria —H Confidential information
|l7. Safety evaluation criteria _“ Confidential information
[E. Statistical methods —|L Efficacy and safety results are summarized using descriptive stati stE]




19. Demographic characteristic of] Confidential information

study population (gender, age, race,
etc.)

Confidential information.
20. Efficacy results

|ﬂ. Safety results H Confidential information
IQ. Conclusion ” Confidential information
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