Homarox 29

1o Ilopsaaxy mpoBe/icHHS eKCIIEPTU3H |
peecTpaliiiHUX MaTepiaiiB Ha JTiKapehbki
3aC00H, 1110 NOJAKThCA Ha JICPIKaBHY

1 peecTpaiiio (nepepeecTpario), a Takox
CKCIIEPTH3M MaTepiaiiB PO BHECEHHS

3MiH JI0 PeecTpamiiiHuX MaTepiasis

HPOTTOM Jii peecTpaliiifHoro

HOCBITYCHHS
(myHKT 4 posainy IV) J
3BIT
PO AOKJIIHIYHI JOCTiIKeHH S
1. Ha3pa nikapcbkoro 3aco0y (3a HassBHOCTI TH?'HH.OH (TASINCEN)
- HOMEDP peecTPaliifHOro MOCBi TYeHHS): P e
4 Mr/mu
1) T NikapchKOro 3acody, 3a SKAM TEHEPUYHUI JIIKAPCbKHI 3ACIB
[POBO/IHIIACS a00 ITAHYETLCS peecTpais
2) npoBesieH] TOCITiIKeCHHS TaK X Hi SKINO HI, OOTPYHTYBaTH
Bnacui JIOKJIiHIYHI JIOCTIDKCHHS HE

IPOBOJIMJIACE,  BpPAXOBYIOUM  3asiBIEHWH  THII
NMKapchKOro  3acoly, a caMme: TreHepHYHHIA
nikapebkuit 3aci6. BijmosigHo no {A63ay oes'amuil
nionynukmy 2 nionyuxmy 1.3 nyuxmy 1 posoiny Il 6
peoaryii Haxazy Minicmepcmea 0XOpPOHU
300poe’ss Ne 1528 gio 27.06.2019):

«0J151 2eHEePUKIB He HADAIOMbCA Pe3YIbMamu 6IACHUX
MOKCUKONOSTUHUX ma Gapmaronoziunux
uUnpooYysans abo KIIHIYHUX ~— 00CNIO0dICEHD.
Pesynomamu  oocnidoicens — Gioexsisanenmmuocmi
2enepuxie/cibpudie exmoyalomecs y poszoin 5.2.1
Mo0yas Sy,

2. dapmakoJoris: BriacHi JOKIHIYHI JOC/IIKEHHS HE IPOBOIHIINCE
1) neprunHa QapmakouHaMiKa BiracHi JOKTHIYHI JIOCITI/KEHHS He TPOBOIHINCE
2) BTOpHHHA apMaKoIuHaMiKa BrnacHi JOKTIHIYHI JOCHIPKEHHS HE IPOBOJIAIHCH
3) dapmakomoris Oe3neku BracHi JOKTIHIYHI OCII/PKCHHS HE TIPOBOIHIIHCH
4) dpapmakorHHaMivHI B3aeMOJIIT BracHi JOKTIHIYHI JOCTIIDKCHHAS HE IPOBOIUIIACH

3. ®apmMaKkOKiHCTHKA:

1) ananiTH4H1 METOIUKH Ta 3BITH 00 1X (BiacHi qokmiHIYHI J0CTIIKEHHS HE IPOBOIHINCE
BT oAl




2) BCMOKTYBaHHSI

BiiacH1 TOKTiHIYHI 1OCTI/IKEHHS HE IPOBOIHIINCE

3) posnoain

BiiacHi JOKIIIHIYHI JIOCTIDKEHHS HE HPOBOIUINCE

4) MeTabouni3M

Biachi IOKIIHIYHI TOCTIIKEHHS He NPOBOIHIHCE

5) BUBeICHHS

BiiacH1 JOKIIHIYHI JOCII/PKEHHS HE IPOBOIMINCE

6) dbapMakoKiHeTHYHI B3aeMOTiT
(TOKJTIHIYHI)

BracHi TOKJTIHIYHI JOCTI/KEHHS HE TPOBOAMIINCE

7) iH10i papMaKOKIHETHYHI JOCIIIIKEeHHS

BriacHi JIOKIIHIYHI TOCTIKEHHS HE TPOBOIMIACE

4. Toxcukomnoris:

1) TOKCHUHICTE Y pasi 0JIHOPa30BOro
BBCIICHHS

BriacH1 JOKITHIYHI TOCTIIKEHHS He TIPOBO/IHIINCE

2) TOKCHYHICTh Y Pa3i MOBTOPHHUX BBEIAECHD

BracHi TOKMIHIYHI TOCTIIKEHHS HE MTPOBOHINCE

3) reHOTOKCUYHICTD:
in vitro

BracHi TOKNiHIUHI TOCTi)KEHHS HEe TPOBO,IHIHCE

N VIvo (BKIIOYalOUH TOJATKOBY OLIHKY 3
TOKCHKOKIHETHKH )

BitacHi JOKITIHIYHI TOCTIHKSHHS HE TIPOBO/IHIINCH

4) KaHLEPOTEHHICTh:

BiacHi1 TOKIIIHIYHI JOCTIDKEHHS HE ITPOBOTHIIHCE

ITOBIOCTPOKOBI JIOCII IPKEHHS

BiacH1 JIOKJIIHIYHI TOCTIDKEHHS HE TPOBOIHINCE

KOPOTKOCTPOKOBI JJOCIIIKEHHS
abo ToCHiIKeHHS CepeHbOI TPUBAIOCTI

BiacH1 HOKITIHIYHI TOCTIHKSHHS HE TPOBOIHIIHCE

TTOATKORI JTOCITIIDKEHHS

BiiacHi IOKJIIHIYHI TOCJIIDKEHHS He IPOBOJTHITHACH

5) penpoIyKTHBHA TOKCHYHICTE Ta
TOKCHYHHH BIUTHB Ha PO3BUTOK IIOTOMCTBA!

BiiacHi TOKIIHIYHI TOCTIPKEHHS HE TPOBOIHITHCE

BIUTHB Ha (DEPTUIHLHICTE 1 paHHii
eMOplOHAJILHUI PO3BUTOK

BrracHi JOKIIHIYHI JOCIIHKEHHS HE IPOBOJIMIIACE

eMOPIOTOKCHYHICTE

Bracui JOKIIHIYHI JOCTI/DKEHHS He [IPOBOJIHIHCE

[pcHarajlbHa 1 IOCTHATANbHA TOKCHYHICTE

BiacHi HOKTIHIYHI TOCTIDKEHHS HE TPOBOIHIIHCE

MOCITIIKEHHS, IPH SKUX IIperapaT
YBOIMTHCS TIOTOMCTRY (HECTATEBO3PLIUM
TBapUHaM) Ta/ado ONIHIOETLCS BlATalICHA

BiacH1 JIOKJIIHIYHI JIOCII/PKEHHS He [TPOBOIHIIUCH




i

: , BiiacHi JIOKJIiHIYHI JOCTIKEHHS He TPOBOIMINCE
6) MICIIeBa TICPEHOCHMICTh

N y .. |BilacHi TOKIIHIYHI JOCTI/PKEHHS HE MIPOBOIMIHCE
7) 1OAATKOBI JOCIIIPKEHHST TOKCHYHOCTI:

ol y Bracui ZOKIiHIYHI JOCTIKEHHS HE TIPOBOIHIIHCE
AHTUIEHHICTb (YTBOPEHHS aHTHTII)

; ; BracHi TOKIIHIYHI 0CITIJKEHHS HEe TIPOBOIUINCE
IMYHOTOKCHYHICTh

. e BiiacHi JOKTiHIYHI JOCTIIKEHHS HE TPOBOIMINCEH
TTOCITIIKEHHS MEXaHI3MIB il

. ; BuiacHi JOKIiHIUHI TOCTIKEHHS HE TIPOBO/THIINCH
TiKapchKa 3a1eKHICTh

. - BracHi JOKTIHIYHI JOCHIIKEHHS HE TPOBOJIMIMNCE
TOKCHYHICTh MeTa0OiTiB

; " BuiacHi JOKJIIHIUHI TOCTIKEHHS HE TTPOBOTHIIHCE
TOKCHYHICTH JIOMIIIIOK

BracHi JIOKIIHIYHI TOCTIDKEHHAS HE TTPOBOIHIIHCE

iHIIe
5. BUCHOBKH 111010 JIOKJIIHIYHOTO BracHi JOKITIHIYHI IOCHIPKEHHS. HE TPOBOIMIINCE, 3
BHBYEHHS OTJISITY Ha 3asiBIICHUH THII JIIKAPCHKOTO 3ac00y

(oOrpyHTYBaHHS HAJ[AHO BHIIE).

3asgBHUK (BIaCHHUK
peecTpamifnoro
TIOCBITUCHHS)

Onera [TIPCBKA
(. L 53

{Ilopsdox Odonoeneno nosum [odamxom 29 s3ziono 3 Haxaszom Minicmepcmea oxoponu
300poe's Ne 1528 gio 27.06.2019)




Honarox 30
1o Ilopsiaky npoBejieHHs eKClIepTH3H
peecTpaniiiHuX MaTepialiiB Ha JIKapPChKI
3aco0u, 1110 NOJIAKOTHCA Ha JACPIKaBHY
peecTpalliio (IlepepeecTpailito), a Takox
EKCIEPTU3H MaTepiaiiB PO BHECEHHs
3MIH JI0 peecTpaliiHuX MarTepialiiB |
POTATOM JIii peecTpaniiHoro |
MOCBITYEeHHS
(mynkt 4 pozainy IV) |

3BIT

PO KJiHiYHe BUIPOOYBAHHS

1. Ha3Ba nikapchKoro 3aco0y (3a HasBHOCTI
- HOMEp peecTpaniifHoro noceiT4eHHs)

THU3MHOH (TISINON)
cycIIeH3isi opajibHA

4 mMr/mo
). 3agBHHK Hooexn Lnau Canai Be Tigkaper AL/
' Nobel Ilac Sanayii ve Ticaret A.S.
3. Bupo6HuK Hoobeu Linay Canai Be Timxaper A.ILL

Nobel Ilac Sanayii ve Ticaret A.S.

4. TTpogeJieHi JOCTIDKCHHS:

XTaK  HI  SKIIO Hi, OOTpyHTYBATH

[IpoBomuiaock  MOPIBHAIGHI  JOCIHIKEHHS
010CKBIBaJICHTHOCTI, BPAaXOBYIOYH 3agBICHHN THII
JmiKapchkoro 3acoly, a came: TeHepUYHMIT
nikapebkuit 3aci0. BianosijHo o {463ay oes'smuil
nionynkmy 2 nionyuxmy 1.3 nyuxmy 1 pozoiny III 6
peoaryii Haxa3zy Minicmepcmesa 0XOpPOHU
300pos'a Ne 1528 gio 27.06.2019}:

«ONs  2enepuxie He HadalomMbes  pe3yibmami
BIACHUX MOKCUKOJIO2IYHUX MdAd  PaAPMAKONOLTHHUX
sunpodysano — abo  KIIHIYHUX ~— OOCHIONCEHD.
Pesynomamu  docnidocens — bioexsisanenmmuocmi
eenepuKie/eiopudie exkmoyaromoecs y posoin 5.2.1
Mooy 3.

1) TN siKkapebKoro 3acoly, 3a SKHM
NpoBoOAMIACcs a00 IIAHYETHCS PeeCTpalis

I'EHEPUYHUI JIIKAPChKH 3ACIB

5. IloBna Ha3Ba KIiHIYHOrO BUIIPOOYBaHHS,
KOTOBAHUH HOMED KIIHIYHOTO
BUIIPOOYBaHHS

Ne NOV2018/01809

O1HO/I030Be, paHOMI30BaHe, BOX-TNEPIOjiHE, 3
[10JIBIHHMM ~ PEXHUMOM  JIIKYBaHHs,  I10JIBIHHO-
[TOCTIIOBHE, BIIKpUTE, MEpPEXpPEecHE IOCIIIKEHHS
010€KBIBaJICHTHOCTI mpenapary Hituzunon™
cycnesis opanmsHa 4Mmr/ma (HobGen Imau Camai Be
Timxaper A.IIl, Typeuuuna) y mMOpiBHAHHI 3
npenapatom  ORFADIN, suspension 4mg/ml

(Swedish Orphan Biovitrum AB, Sweden) 3




OJTHOKPATHHM IPHIHOMOM y
10OPOBOJIBIIB YOI0BIHOT CTATI.

*¢ Vipaini peeccmpyemocs nid mopo6oio HA36010
TH3HHOI

3JIOPOBHX

6. ®a3za KIHIYHOIO BUIIPOOYBaHHs

Phase | (eTann po3po0Oxn)

7. Tlepioy npoBejieHHS KIIHIYHOTO
BUIIPOOYBaHHS

313.09.2018 o 03.11.2018

8. Kpaiuu, e mpoBoamiocs KIiHIYHE
BAIIPOOYBaHHS

Typeuunna

0. KinpKiCTh JIOCTIKYBAaHHX

zarutaHoBana: 28 cy0’exTiB
dakTiyna: 26 cyd’exT

10. Mera Ta BTOPHHHI I KIIHIYHOTO
BUIIPOOYBAHHS

Mera: 11poIeMOHCTPYBATH 0i0€KBIBAJIEHTHICTE MIXK
NOCIIKYBAaHUM JIiKapcbkuM 3acobom Hitusunon
cycnensis opansHa* 4 mr/min (Hoben Inau Canai Be
Timkaper A.ILL, Typeuunna) y 3/10pOBHX JOPOCIHX
/TOOPOBOIIBIIIB B YMOBaX INicCIis i/1M.

Bropumnui mijii: KOHTpoIL Oe3neku Ta
[EepPEHOCHMOCTI Pa3oBoi 1031, HiTH3UHOH cycneH3is
opanpHa * 4 Mr/mi

*¢ Vrpaini peccmpyemucs nio mop206010 HA36010
TH3HHOH.

11. Tuzaiis KiriHiYHOTO BUIPOOYBaHHS

OnHOI030BE, paH/IOMi30BaHe, JBOX-ICpiofHe, 3
MOABIMHHAM  PEKHMOM  JIIKyBaHHs, MOJBiiHO-
[OCJIIIOBHE, BIAKPHTE, TEpeXpecHe JIOCHIKCHHS
Oi0eKBIBAJICHTHOCTI

12. OcHOBHI KpHTEPIi BKIIOYEHHA

1.310posi wonoBiku BikoM 18-55 pokis.

2.iHaekc macu tina 18.5 - 30 KT/M°

3.He Kypii, ado Kyplli o KypsTh OO0 5 cUraper Ha
100y.

4.HeraTUBHUH JIMXaJIbHUH TECT Ha aJIKOTOJIb
5.3/1aTHICTL BUKOHYBAaTH BUMOTH JOCIIIKEHHS

6. JJaboparopHi Ta iHCTPYMEHTAIBHI JOCIIIKEHHS
cy0’€KTiB B MeXax HOpMH (apTepialbHHHM THCK,
nokazHuku EKI Tomio).

13. JlocmimKyBaHuii TiKapchKHi 3acid,
crocid 3acTocyBaHHsI, CHIIa i

HiTH3WHOH CcycIieH3is opaisHa * 4 mr/mi

(Hoben Imau Canai Be Timxaper A.lllL,
TypequnHa)

[ lepopaiibHoO.

*¢ Vipaini peccmpyemubces nio mopzo6oio HA36010
TH3HHOH.

14. Ipenapar nopiBHAHHS, 1034, CIIOCIO
3aCTOCYBaHHsA, CHJIA il

ORFADIN® cycnensis opajibHa 4 Mr/mi

[ lepopanbHoO.

15. CynyTHs Teparmis

BijicyTHs.




16. Kpurepii o1inku edeKTHBHOCTI

[TopiBHsiIbHA OllIHKa 010/10CTyITHOCTI 3a
MepBHHHUMH (PapMaKOKIHeTHUYHHMH ITOKa3HUKAMU:

17. KpuTtepii ominku 0e3nexku

Cmax. 1w AUCpqas a came BuzHaucHHI 90 %
UITOBIPUOTO 1HTEPBAITY.
KoHTposb 71adOpaTOpPHUX IHOKa3HUKIB

MOOPOBONBIIB Ta MOHITOPUHT NMOOIYHUX peaxuii B
[poLIeC] JTOCTIKEHHSI.

18. CrarHcTHYHI METOIH

CTaTHCTHYHHMI  aHali3  MPOBOJMBCI  METOJIOM
ANOVA 3 suxopuctagaam Phoenix WinNonlin
(Version 8.1, Certara L.P.).

19. Jlemorpadiuni HOKa3HUKH
TOCTIDKYBaHOT Moy sl (ctars, BiK, paca,
TOIIIO)

JToOporoJibill 4oNoBiYoi cTaTi BikoM Bin 18 mo 55
POKIB, €BPOIEOiHA paca.

20. PesynbTaru edexruBHOCTI

90 % JIOBIpYHi iHTepBaN OCHOBHHX
(dapmakokineTnuHux nokazHukiB AUC., ta AUC,.
ilast, 3HAXOJMBCS B MeXKaxX KPHTEPIlO MPUAHITHOCTI
(0,8-1,25), TAKMM YHHOM MOKHA 3pOOMTH BUCHOBOK
po 010eKBIBAJICHTHICTE 3asIBIICHOTO Ta
pedepeHTHOTO TiKapChKOro 3acoly:

Parameter 90% CI

In(Cmax) 0.9505 - 0.9853

In(AUCO-tlast) 0.9642 - 1.0144

21. Pesynpratu Oe3mnexu

[Tporsirom JjociijpkeHHs Oyno 3adikcoBano 9
HeOaxkanl peaxifil, siki BIporigHo OyJiM MoBsi3aHi 3
[IPUIAOMOM IOCIIKYBAaHHX JIiKapChKuX 3aacoliB.
3aranbHa  TIEPEHOCHMICTH  JJOCHIDKYBAHOIO — Ta
pedepeHTHOrO JTiKapchbKUX 3ac00iB OLHIOBANACh K
mobpa.

22. BUCHOBOK (3aKIIIOUCHHS)

3 ormAmy Ha OTPHMaHI PE3yJIbTATH HOCIIJDKEHHS

MOJKHA 3pobuTH BHCHOBOK po
0ioeKBIBAJIEHTHICTH 3afIBJIEHOT0 JIIKAPCHKOIO
3aco0y TU3HMHOH (TISINON) cycnensis

opajbHa 4 MI/mMJ1, Ta pe)epeHTHOr0 JiKaPCHLKOro
3aco0y ORFADIN® cycniensist opajibHa 4 MI/MIL

3asgBHUK (BIaCHUK
peECTPaniiHOTO TOCBITUYCHHS)

{Ilopadox oonoeneno nosum [ooamxkom 30 32iono 3 Harxaszom Minicmepcmea

300poe'a Ne 1528 ¢io 27.06.2019}

Onpra [TIPCHKA
(1.T5)

OXOPOHU



