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No Ha Ne BIJ
BucHoBok
YIIOBHOBAK€HOT'0 OPraHy 3 AePKABHOI OLIHKY MeIUYHUX TEXHOJIOTIi:
JaHajaeaymMmad

epacasna oyinka meouuHux mexHONO2IU NPOBEOeHa VYNOBHOBANCEHUM OP2AHOM 3
0epIHCABHOT OYIHKU MeOUUHUX MEXHOJI02Il 8I0N08IOHO 00 umoe Ilopsoky nposedenHs
0epAHCABHOT OYIHKU MeOUYHUX MeXHON02I, 3ameepodceHo2o nocmanosoro Kabinemy
Minicmpie Ykpainu 6io 23.12.2020 Nel300 ma ckradacmuvcs 3 pe3yibmamis auanizy
NOPIBHANILHOI eqheKmusHocmi (pe3y1bmamusHocmi), besneku, eghexmusHoCmi sUmMpam
ma pe3yibmamie aHanizy énausy Ha 010xicem liKapcbKko2o 3acoby Ha OCHOBI OaHUX
3as86HUKA. BucrHosok ynosnosadicenoco opeany 3 O0epiHCABHOI OYIHKU MeOUUHUX
MexHoN02iU Mae pekomeHoayitinutl xapakmep. Haoamni oani y eucnosky € akmyaivHi
CMAaHOM Ha 0amy 1020 Ni020MOBKU.

1. Indopmanisa npo aaTry nNpoBeAeHHS [I€P:KABHOI OWIHKH MeIMYHHX
TEXHOJIOTiii 3asiBJIEHOTO JlikapchbKkoro 3acody: 18.06.2025.

2. Indgopmanis npo 3asiBJIEHUH JIKapPCbKUM 3aCi0

1) naiimenyBaHHsa (npi3Bulle, iM’si, M0 0aTbKOBi) 3asiBHHMKA Ta Ha3Ba
BHPOOHMKA JIIKAPCHKOIO0 32c00Y:

Cranom Ha 18.06.2025 mixapceknmii 3aci6 3 TH TAK3AMPO npoxoauts
poLeaypy JAEp)KaBHOI peecTparii, TomMy iHGoOpMallisi HUXYE y 1.2 BHUCHOBKY
YIOBHOBKEHOTO OPTaHy MPEICTaBICHA BIAMOBIIHO JI0 HAJJaHUX 3assBHUKOM 3asiBU Ta
JIOCBE.

Bupoonuk Takena @apmackiorikan3 [arepuemnn Al [pnanais bpeny.

3agsBHuk TOB «Takena VYkpaina» Big imeHi Takega ®DapmachroTikamn3
Inrepuemnn Al Ipnangis bpenuy.

2) TOproBeJibHA HA3Ba JIKAPCHKOI0 3aC00Y:

TAK3AHPO

3) MIZKHAPOJAHA HENMATEHTOBAHA HA3BAa 200 CHHOHIMiYHE HAMEHYBAHHS
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lanadelumab

4) ckaan JiKapcbKOro 3aco0y (air04i Ta JONOMIXKHI pe4OBUHM):

1 momepeAHRO HAMMOBHEHMM MITIPHUI] MIicTUTH 110 150 mr: 150 Mr nanagemymaly y
1 mn po3unny;

1 monepeHRO HamoBHEHMM mpuIl MicTuTh 1o 300 Mr: 300 mMr naHageymady y
2 MJI PO3YHHY

oonomigichi  peuosunu: HaTpito rigpodocdar auriapaT; KHCIOTa JUMOHHA,
MOHOT1/IpaT; TICTUINH; HATPit0 XJopu; mojicopodar 80; Boja Ais 1H'€KITIi.

5) popma BUIIYCKY:

I monepeanbo HannoBHeHUH minpui] 1o 300 Mr.

6) cmoci6 3acTocyBaHHS JIKApChKOI0 3aC00Y:

Hopocni Ta miamitku BikoM Big 12 mo 18 pokiB. Jlanamemyma®d BBOAUTHCS
MIIIIKIPHO, PEKOMEH0BaHa NTOYaTKOBA /1032 CTaHOBUTH 300 MI KOKHI 2 THXKHI.

VY namieHTiB, y SKMX MiJ 4Yac JIKyBaHHS Hamaiu CTaOUIbHO BIJICYTHI, MOKHA
PO3TIISTHYTH MOXJIMBICTh 3HMKEHHS 103U 0 300 Mr KokH1 4 THXKHI.

7) ingopmanis Npo HAsIBHICTH JePKABHOI peecTpauii JiKapcbKoro 3aco0dy B
Ykpaini:

Cranom Ha 18.06.2025 mixapcekmii 3aci6 3 TH TAK3AMPO mnpoxoauts
IPOICAYPY JIepKaBHOI peecTpaliii.

8) dapmakoJsioriuna fais  JgdikapcbKoro 3acoly Ta KoOI 3a aHATOMO-
TepaneBTHYHO-XiMIYHOI0 KIacupikamicro:

Jlanagenyma® € TOBHICTIO JIIOJICBKUM MOHOKJIOHaTbHUM aHTUTLIOM (IgGl/k-
nerkuit nanior). Jlananeayma0d mpUTrHIYy€e MPOTEOTITHYHY aKTUBHICTh KATIKPEIHY B
ma3mi. [ligBuieHa akTUBHICTh KaJiKpeiHy B TUTa3Mi KpOBI MPU3BOIUTH JI0 HaIlaJiB
AHT1OHEBPOTUYHOTO HAOPAKY Y MAIIEHTIB 31 CIIaJJKOBUM aHT'IOHEBPOTUYHUM HAOPSIKOM
(mam — CAH) uepe3 npoteosni3 BUCOKOMOJIeKy sipHoro KiniHoreHy (high-molecular-
weight-kininogen, HMWK) 3 ytBopennsim po3smeruienoro HMWK (cHMWK) i
Opanukininy. Jlanagenymab 3abesneuye CTIMKUM KOHTPOJIb aKTUBHOCTI KaJlKpEiHYy B
J1a3Mi KpoBI 1, TAKMM YMHOM, 0OMEKy€e BUpOOJIeHHs OpauKiHiHy y nanieHTis 3 CAH.

[Ipenapat, 10 3aCTOCOBYIOTHCA TMPU CHAJAKOBOMY aAHTIOHEBPOTUYHOMY
HaOpsKy. [ remarosoriuni 3acoou. Kon ATX BO6ACOS.

9) moka3aHHA 0 MeUYHOI0 3aCTOCYBAaHHS, 32 IKHM MOJaBaJjiacs 3asiBa:

Ipenapar TAK3AWPO npusnaueHuii 11 pyTUHHOT MPoQiNakTHKK TOBTOPHUX
HamajiB CMagKkoBOro aHrioHeBpoTuyHOro HaOpsky (CAH) y marienTiB BikoMm Big 12
POKIB.

10) noka3aHHA 10 MeAMYHOI0 3ACTOCYBAHHS BiANMOBIIHO 10 iIHCTPYKUIil 115
MEIUYHOI0 3aCTOCYBaHHS, 3aTBepMkeHoi MO3, 3a HafIBHOCTI JepKaBHOI
peecTpaii JikapcbKOro 3aco0y B YKpaiHi:

Cranom Ha 18.06.2025 mixapceknmii 3aci6 3 TH TAK3AMPO mnpoxoauts
pOLIeAYPY JeP>KaBHOI peecTpalii.

11) indopmanisa nmpo HASIBHICTHh NMOKA3aHb {0 MEAUYHOI0 3aCTOCYBAHHS
JiKapchKOro 3aco0y i BUKOPHCTAHHS MiJl Yac HAJAHHA MeIUYHOI J0NMOMOTH
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NPH CTAHAX, 1[0 3a3HaYeHi Y NPIOPUTETHUX HATIPAMAX PO3BUTKY chepH 0XOPOHU
310pOB’s:

VY nocke 3a3nadeHo, mo CAH — 1ie piakicHe (opdaHHE) TOTECHIIMHO KUTTEBO-
HeOe3MevYHe TeHEeTUYHO JIETEPMIHOBAaHE 3aXBOPIOBAHHS, MOB’s3aHE 3 ACPIIIUTOM YU
3HIKeHHsAM (yHKuii iHri6iTopa Cl-ectepazu (MepBUHHHUM IMYHOAECPIIUT CHCTEMHU
komiiemenTy). CAH (medimut inri6iTopa Cl-ectepasu, nami - C1-INH) Bximtoueno 1o
[Tepeniky piakicHuX (opdaHHUX) 3aXBOPIOBaHb, IO MPU3BOAATH JO CKOPOUCHHS
TPUBAJIOCTI KUTTS XBOPHUX a00 1X 1HBAJIIAU3AIII] Ta JJI AKUX ICHYIOTh BU3HAH1 METO/IH
JiKyBaHHS, 3aTBEPIKEHOr0 HakazoM MO3 Vkpainu Big 27.10.2014 Ne 7781,

JlikyBanHsa opdaHHMX 3axBOPIOBaHb HE OyJ0 BKIOYeHO A0 I[IpiopureTHHX
HaIpsMiB PO3BUTKY cepu oxopoHH 310poB's Ha 2023-2025 poku, 3aTBEpHKECHUX
HakazoM MO3 Vkpaiau Big 07.10.2022 Ne 18322,

Vnoenosaosicenuti  opean makoxc 3a3nauac, wo 3ab6e3neueHHs OO0CMYny
nayienmis, sIKIi cmpasxcoaroms Ha pioKicHi (OpghauHi) 3ax60pr08anHs, 00 JLIKAPCLKUX
3aco00i8, MeOuuHUX 8UpoOi6 ma NPOOYKmMIi6 cneyianbHo20 JIKY8albHO20 XapPuy8aHHSs €
oouiero i3 cknadosux «llnany 3axo0dis uwjooo peanizayii Konyenyii pozeumky cucmemu
HAOAHHA MeOUYHOI O0NOMO2U NAYIEHMAM, SIKI CmMpaxcoaroms Ha pioKicHi (opghanti)
3axeoprosanns, Ha 2021-2026 poxuy (dani - Konyenyisn). Memoro yiei Konyenyii €
3MEHUEeHHS CMEPMHOCMI 810 PIOKICHUX (0P aAHHUX) 3aX80PIO8AHD, NIOBUUEHHS AKOCT
AHCUMMSL NAYIEHMIB, KL CMPAANCOAIOMb Ha PIOKICHI (Op@anHi) 3aX80pPI0BAHHS, ULTIAXOM
3abe3neuents cnpasediugoco ma pieHo20 00CMyny 00 SKICHOI MeOudHoi donomozu
Mmaxkum nayicHmam, 30Kpema 00 SKICHUX, e(eKMUBHUX ma Oe3neuHux aiKapcbKux
3ac00i8 015 NiKY8aHHs PIOKICHUX (OpaAHHUX) 3aX80PHO6AHD, 00 MEOUYHUX BUPODIE ma
NPOOYKMIG CneyianrbHo20 JIKY8ANbHO20 XAPUYEAHHA, 4 MAKONC NCUXOTO02IYHO20
cynposody. Mema i yini yiei Konyenyii gionosioarome L{inam cmanozo po3eumky Ha
2016 — 2030 poxu, 3ameepoxcenum I[lopsoxom oennum 6 eanysi pozsumky na Camimi
OOH, wo 6iobyscs y eepecni 2015 poky 6 pamxax 70-i cecii I enepanvroi Acambnei
OOH®.

3. BUCHOBOK YNOBHOBAaKEHOI'0 OPraHy LIOJ0 Pe3y/bTATIB MOPIBHAJIbHOL
epexTUBHOCTI (pe3yJbTATHBHOCTI), 0Oe3nexkH, e(PeKTUBHOCTI BHUTPAT Ha
JiKapchbKHi 3aCi0 Ta aHAJII3Y BIUIMBY HA MOKA3HUKHU OKOIKETY

1) naHi M0/10 NPiOPUTETHOCTI 32aXBOPIOBAaHHA (CTAHY)

CAH (anrn. hereditary angioedema, HAE) — me piakicHe reHEeTHYHE
3aXBOPIOBAHHS, SIKE MPOSBISETHCS €MI30aMH MIKIPHOTO a00 IMiICIU30BOT0 HAOPSKY,
[0 HAYaCTIIEe Bpa)kae MIKIPy, KUBIT 1 BEPXHI JUXAIbHI MIISAXH. 3rigHO BeecBiTHROT
aJIeproJIOTiuHO1  opraHizamii/€Bponeicbkoi akaaemii aneprojiorii Ta KJIIHIYHOT
imyHoJtorii (World Allergy Organization/European Academy of Allergy and Clinical

! https://zakon.rada.gov.ua/laws/show/z1439-14#Text

2 https://zakon.rada.gov.ua/rada/show/v1832282-22#Text

% Posnopsmxenns KMY Bin 28.04.2021 p. Ne 377-p “Ilnan 3axofiB moso peamizaiii KoHuenmuii po3sBuTKy cHCTEMH HaJaHHS METMUHOI TOMOMOTH
mamieHTaM, SIKi CTpaKHaloTh Ha pimkicHi (opdanni) 3axBoproBanms, Ha 2021-2026 poku” https://zakon.rada.gov.ua/laws/show/377-2021-
%D1%80#Text
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Immunology, WAO/EAACI) CAH e cepiio3H00 T100aThHO0 MPOOIEMOI0 OXOPOHU
370pOB S IS HAL[CHTIB Ta IXHIX poauH?,

Yactora namaniB CAH wmoke BapiroBaTHCS B IMHPOKUX MEXKAX; Y JESIKUAX
MaIi€eHTIB BiAOYBa€eThCS KUIbKA HAMaJiB Ha PIK, TOMl K Yy 1HIIMX - KUIbKa HamajiB
momicang. Hananu CAH nposiBnsitoTbess 000pOTHUM HAOPAKOM (aHT1OHEBPOTHYHUM
HaOpSKOM), 110 Bpakae IIKipy ab0 MiJACIM30BY TKAHUHY Ha PI3HUX JUISHKAX Tijia.
3a3Buuail ypakeHl MUISHKH BKJIIOYAIOTh KIHIIBKYM (HANpUKIAI, PYKH Ta HOTH),
IUTYHKOBO-KUIIKOBHM TpakT, CEUOCTaTEBY 00JIacTh, OOMWYYS Ta BEPXHI JUXaJbHI
nuiaxyu. Hamagu, 1mo 3adinmaroTh pPyKM Ta HOTH, MOXYTh IPHU3BECTH 10
GbyHKIIIOHATBHUX MOPYILICHB, & HAIIA !, 1110 3a41a0Th )KUBIT, MOKYTh OYTH OB’ s3aH1
3 ayxe OO0JIICHUMU, BUCHAKIIMBUMHU KOJIbKaMU, 3 OJIFOBOTOIO, TIIOTOHIEIO Ta MOBHOIO
BTPATOIO TpaIe3qaTHOCTI Ha JAeHb abo moBme. KpiM Toro, oOCTpyKIlisl TUXaTbHUX
uuisixis uepes nanagu CAH roprani Moxe 6yTu HeGE3MEUHOIO ISl KUTTS .

Po3pi3Hs0Th aHT10HAOPSK, OMOCEPEIKOBAHUM OpauKiHIHOM 1/a00 MeaiaTopamMu
MacCTOLUTIB, 30KpeMa TiCTaMiHOM. AHTIOHEBPOTUYHUI HAOpPsSK, 3yMOBJIECHUN
OpaauKiHIHOM, MOXke OyTH criaikoBuM a00 HaOyTuM. CAH Moke BUHMKATH BHACIIIIOK
nedimury/nedexty C1-INH abo BHacmigok iHmmx mexadi3miB. Pizni ¢popmu CAH
PO3MI3HAIOTHCA Ta 1IEHTU(DIKYIOTHCS TEHETUYHO:

1. CAH BHacmigok npedinuty Oinka CI1-INH (CAH 1 tumy, CAH-1),
XapaKTEPU3y€e€ThCsI HU3bKUM aHTUTEHHUM 1 QyHKIIoHAIBHUM piBHeM C1- INH;

2. CAH Buacmimok nucoyskmii 6inka CI1-INH (CAH II tumy, CAH-2),
XapaKTEepU3y€e€ThCsl HOPMAIbHUM (200 MiABUIIIEHUM) aHTUTeHHUM piBHeM Oinka Cl-
INH, ane HU3BKOIO HOTO (DYHKITIELO;

3. CAH i3 myrarieto B reni XII ¢hakropa 3cimanns kposi (CAH-FXII);

4. CAH i3 myrariiero rena anrionoetuny-1 (CAH-ANGPTL),

5. CAH i3 mytauieto rena masminoreny (CAH-PLG);

6. CAH i3 mytarieto kininoreny-1 (CAH- KNG1);

7. CAH i3 myrarieto B reni Miodepiiny (CAH-MIOF);

8. CAH i3 myrauieto B reHi renapancyibdary 3-O-cynbdorpanchepazu (CAH-
HS3ST6). o Toro x, y Aeskux maiieHTiB okpemo Buauisitotb CAH depe3 HeBinomi
mytanii (CAH-UNK)®.

Pob6oua rpyma, mo po3poOmsiza B YKpaini KJIiHIYHY HACTaHOBY, 3aCHOBaHY Ha
nokazax, 3azHadae, 1mo CAH 3 npuunHamu, 3a3HaY€eHUMHM Yy MOyHKTax 3-6, €
HaJ3BUYANHO PIIKICHUMH, BC1 Pa30M CTaHOBISYM MeHIe 1% BCiX BUIIAIKIB, Maike B
yCiX BUMAJAKaX MPUCYTHIN OOTsHKEHUN CIMEWHUI aHaMHE3.

VY nocwe 3a3HaueHo, mo yactora CAH I tuny 3 nedimurom C1-INH cranoBuTh
85% Bunazkis, a Il Ty — 15%. 3assBHUK 3a3Ha4ae, 110 B paMKaXx M0/1a4i TaHOTO JIOCHE
OynyTh posrasigatuch naiientu came 3 CAH I ta Il Tumy, 1110 € pigkKiCHUM ayTOCOMHUM
JOMIHYIOUMM CTaHOM, SIKHI ypaxkae 6iu3bko 1 Ha 50 000 ocib.

4 The international WAO/EAACI guideline for the management of hereditary angioedema—The 2021 revision and update - Maurer — 2022,
https://onlinelibrary.wiley.com/doi/full/10.1111/all.15214
Shttps://www.dovepress.com/a-review-of-randomized-controlled-trials-of-hereditary-angioedema-long-peer-reviewed-fulltext-article-
JAA#:~:text=The%20RCT%20data%20support%20that,disease%20activity%20in%20clinical%20practice

6 Kniniuna HacTaHOBa, 3aCHOBaHA Ha Joka3ax “CrankoBuil aHrioHeBpoTHUHHMIA HaOpsK”, https://www.dec.gov.ua/mtd/spadkovyj-angionevrotychnyj-
nabryak/
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3rigHo 31 Crapgaprom MeauuHOi Jgomomoru “CraJKoBHil aHT10HEBPOTUYHHIMA
HaOpsK”, 3aTBEpIKEeHNM HakazoM MO3 Bix 26 ciuns 2023 poky’ miarmoctuxa CAH 1
1 Il Tuny 6a3yeTbcs Ha pe3yapTaTax 300py aHAMHE3Y Ta JIa0OpaTOPHOTO OOCTEKEHHS:
BU3HauUeHHs QyHKIII iHri61TOpa Cl-ectepasu, koHuentparii (piBus) 6inka C1-INH 1
C4 xommoOHEHTa KOMIUIEMEHTY B cupoBarui/mazMi. /[ yHUKHEHHS XUOHOI
1HTeprpeTalii  pe3yjabTarTiB  JIaboOpaTOPHOTO  OOCTEXKEHHS JJII  OCTaTOYHOI'O
MiATBEP/PKEHHST J1arHO3y BOHO Ma€e OyTH BHUKOHAHE B JIBOX JIaDOpaTOpPHUX
MOCTAaHOBKaX. Y  TMAIl€HTIB 3 TONEPEeJHHO TMO3UTUBHUMH  pe3yJbTaTaMu
nabopaTopHoro oOcrexeHHsi 3 MeToro Bepudikamii miarHozy CAH 1 a6o II tumy
HeoOX1JHE MPOBEICHHS TOBTOPHOTO TeCTyBaHHs Ha Bu3HaueHHd piBHIB C1-INH 1 C4
KoMIoHeHTy komruieMeHTy Ta ¢yHkiii C1-INH. Otpumanus 1Box pe3ysbTaTiB, 110
BKa3ylOThb Ha 3HIDKEHY KoHIeHTpamito abo ¢yskmiro CI-INH e mocratHiM s
MIITBEPKEHHS J1arHo3y. BTiM sk 3a3HaueHO y A0Che, daxiBii poOOYOi Ipymu, 110
po3po0JIsIIM  KIIHIYHY  HAacTaHOBY, 3aCHOBaHYy Ha Jokazax “‘CnajakoBuit
aHT1IOHEBPOTUYHUI HaOpsk, 2022 poKy 3a3HayaroTh, 110 B YKpaiHl BU3HAYEHHS
KOHLIeHTpauii 1 QyHkuii iHriditopa Cl-ectepasu JOCTyIHE JHIIE B KOMEPLIHHUX
nabopaTopisx.

[Tamientn 13 CAH DNOBUHHI KOHTPOJIOBATH AaKTHUBHICTH 3aXBOPIOBAHHS, IO
0COOJIMBO BaXJIMBO g 0Ci0, SIKI 3aCTOCOBYIOTH JOBTOTPUBANY MPODIIAKTHKY.
JloBrorpuBaia npodisiakTika Mae MiAOUPATUCh IHAUBIAYAJIBHO 1 PO3IIIAIATUCS IS
Bcix marieHTiB i3 CAH-1/2 3 ypaxyBaHHSM aKTUBHOCTI 3aXBOPIOBaHHS, SIKOCT1 KUTTS
Halfi€eHTa, JOCTYMHOCTI MEIUYHOI JIOMOMOTH, a TaKO0X HEMOXIIMBOCTI JOCSITH
a/IeKBaTHOTO KOHTPOJIIO 3aXBOPIOBAHHS 3a HAJIEKHOI Tepamii («Ha BUMOry»). PimenHs
IIOJI0 TOTO, JUISl SIKMX TAIl€HTIB CJiJl PO3IJISTHYTH JOBTOCTPOKOBY MPO(ITAKTUKY,
MOBMHHI OpaTH J0 YBaru sKICTh KUTTA MAalllEHTA Ta MIEpPEeBary JIiKyBaHHS B KOHTEKCTI
4acTOTH HamaaiB, TSKKOCTI HamaaiB, CYNyTHIX 3axBOPIOBaHb Ta JOCTYIy MO
HEBIJIKJIAIHOTO JIIKYBaHHS. OCKIJIBKH TSKKICTh 3aXBOPIOBAHHS MOKE 3MIHIOBATUCSA 3
4acoM, HeOOX1JHICTh MOYaTKy a00 MPOJIOBKEHHS JOBrOCTPOKOBOI TPO(DIITAKTUKHU CITiJT
IEPiOIMYHO MEPETTIANATH Ta 0OTOBOPIOBATH 3 MALIEHTOM®,

TakuMm 4YMHOM, BU3HAYEHOIO HJILOBOK MOMYJSIMIE Y JOChE € JOPOCII Ta AITH
ctapmre 12 pokis 13 CAH I a6o II Tuny, 3 MOBTOpHUMU HamajgamMu aHT10HEBPOTHUYHOTO
HaOpsIKy (1oHakiMeHIie 1 pa3 Ha Micsib a00 O1JIBII YacTo), 0 MOTPEOYIOTh PYTUHHOT
(moBroTpuBaioi) NpoIAKTUKN TaKUX HaMaIiB.

3assBHUKOM 3a3HA4Y€HO, 110 32 JAHUMHU BIJKPUTHX JIXKEpesl BIIOMO, IO CTAHOM Ha
2019 pix nume 48 moneii B Ykpaini Mamu migreepmkenuii giarnos CAH®, a ctanom
Ha motuii 2022 poky B Ykpaifi Oyso 3apeecTpoBaHo 67 MAIliEHTIB 3 MiATBEPIKEHUM
niarHozom CAH 3a manammu LleHTpy anepriyHMX 3aXBOPIOBaHb BEPXHIX JUXATBHUX
musaxis (JY "lactutyT otonapunromnorii iM. npod. O.1. Konomiiiuenka HAMHY "),

s po3paxyHKy THOTpeOU Jisi CHUCTEMH OXOPOHH 370pPOB’Sl B 3asSBICHOMY
JKapChbKOMY 3ac001 3asiBHUKOM OYyJI0 BAKOPUCTAHO HACTYIHI JIaHi:

7 https://www.dec.gov.ua/wp-content/uploads/2023/01/43350-dn_159 26012023 dod.pdf

8 https://www.jaci-inpractice.org/article/S2213-2198(20)30878-3/fulltext#bib1

® https://www.takeda.com/uk-ua/newsroom/-takeda_media/2020/HAE_treatment_in_Ukraine

10 hitps://allergology.kiev.ua/tsentr-allergicheskikh-zabolevaniy/Nasledstvennyiy_angionevroticheskiy otek/
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- CTAHOM Ha rpyaeHb 2023 poxy B YKpaiHi B:ke 1IarHOCTOBaHO 85 maumieHTiB
i3 CAH, cepen nux 15 nireit (18%): 50% — no 12 pokis Ta 50% — crapue 12 pokis
(maHi oTprMaHi 3assBHUKOM BiJl KJIIHIYHOTO (haxiBIis);

- IHOPIYHMI NPUPICT KJIBKOCTI manieHTIiB ckianae 20-25 Ha pik, BpaxoBaHO
cepenHe 3HA4YCHHS — 22 mamieHTa (JaHi OTpUMaHiI 3asBHUKOM BiJ KIIHIYHOTO
daxiBIs);

- omm3pko 4090 moTpeOyrOTh AOBroTpUBANIOl MPOGUIAKTUKHM (JaHI OTpUMaH1
3aBHUKOM BiJ KIIHIYHUX (HaxiBIiB). 3assBHUKOM OYJIO 3a3HAYEHO, IO OCKIIbKH
TSOKKICTh 3aXBOPIOBAHHSI MOKE 3MIHIOBAaTHCS 3 4YacOM, HEOOXIJHICTh MOYaTKy abo
IPOJIOBKEHHSI JOBTOCTPOKOBOI MPOQPUIAKTUKH CIIIJ MEPIOJUYHO TMEeperyisiiati Ta
00roBOpIOBAaTH 3 TMAIlIEHTOM, TOMY OYJIO 3pOOJEHO MPHUIYIICHHS, IO BiJICOTOK
MaIi€eHTIB Ha JOBrOTpUBANi MpodigakTUIll Oyae 3aIUIIaTUCh CTAIHM.

3asBHUKOM IIPOMOHYETHCS PO3IVISIHYTH CLEHapiil, BIANOBIAHO [0 SKOTIO
NpoQUIAKTUKY JaHaAeaymaboMm mnepul 3-5 pokiB OyAyTh OTpPUMYBATH JIMILE
HOBOBUSIBIICHI MallieHTH. TakoK 3asBHHUK 3a3HAYMB, II0 B IPOLIECI BIPOBAJKEHHS
TEXHOJIOT1i Iep>KaBor0 Ma€ 3a0e3MeuyBaTUCh BIJIMOBIAHUN MOHITOPHUHT 1 Ti MAaILIEHTH,
0 B peanbHiil KiiHiuHif npakTHni orpumyiots C1-INH (TH CIHPAI3) ta
noTpeOyBaTUMYTh MEPEKIIOUECHHA Ha JaHajenaymMad OyayTh MEpeoliHEHl Y
nociiayrodi ominii 3 OMT sk Takxi, sSiKi TOTEHIIIHHO 3aiiIyTh Y TPy NAIll€HTIB Ha
naHazenymabi. CTaHOM Ha ChOTOJHI 3ampOIOHYBaTH OLIBII peabHl cleHapil
BIIPOBAKCHHSI JIaHa1eTyMaly 3asBHUK HE BOAYae.

3asgBHUKOM OYyJI0 BpaxOBaHO BHWII€3a3HAYECHI JIaHI Ta MPEJICTABIECHO IMPOTHO3
IIOPIYHOI KUIBKOCTI HOBOBHUsABJICHUX marieHTiB 13 CAH, BiAMOBIAHO 10 SIKOTO
KutbkicTh marieHTiB 13 CAH, mo morpeOyBaTuMyTh 3aCTOCYBaHHS JaHAAEIyMaly
ctaHoBuTh 8 y 2024 p., 8 — 2025 p., 9 —2026 p., 8 — 2027 p., 7—2028 p.

11i0 yac nposedenns ekcnepmu3u YNOBHOBANCEHUL OP2AH 3 0EPHCABHOI OYIHKU
MeOUYHUX MEXHON02IU (0ali — YNOBHOBAICEHULI OpeaH) NPoGi8 sepuhixayiro OaHux
w000 pO3PAXyHKY nompebu y 3as61eHOMY JIKAPCbKOMY 3aco0i ma 3a3Hauae
Hacmynue.

B pe3ynomami nowyky ynognosasicenum opeanom He 6yno 3HatioeHo oanux MO3,
Llenmpy meouunoi cmamucmuxu MO3, [leumpy epomadcvrkozo 300pos’si MO3 wo0o
3axeoprosarnocmi ma nowmupernocmi CAH 6 Yxpaini.

Vnoenosasicenum opeanom 6 pesyrbmami npoeedeHo20 ONUMYBAHH OYI0
OMPUMAHO BION0BIOb BI0 KIIHIYHUX (axieyie kagedpu KIIHIYHOI IMYHON02II ma
anepeonoeii JIb6iecbk020 HAUIOHATBHO2O MeOUYHO20 YHigepcumemy imeHi /lanuna
Lanuyvkoeo wooo 300py cmamucmudnux Oauux ma ocobausocmel OiA2HOCMUKU
nayienmis i3 CAH 6 Yxpaini. Kniniuni ¢haxieyi niomeepounu, wo napasi opiyitiHutl
30ip cmamucmuyHux Oauux wooo kinekocmi nayienmie 3 CAH 6 Vkpaiui wne
nPOBOOUMbCS, MA 3A3HAYUIU, U0 BNPOBAONCEHHS HAYIOHAILHO20 peccmpy NAyieHmie
i3 CAH 6 npoyeci. 3acanvha xinoxicmo nayicumie 3 CAH 6 Ykpaini idoma na niocmasi
ONUMYBAHHS NIKAPIB-IMYHON0218, AKI NPOBOOSMb OIACHOCMUKY | CHOCMEPENCEHH s 3d
nayieumamu, ma 3a oanumu 1'O “Vkpainceka acoyiayis nayicHmis Ha CNAOKOBULL
AH2IOHeBPOMUYHUL HAOPSK .
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3a oanumu xniniyHux ¢haxieyie opienmoena Kinokicme nayieumie 3 CAH @
Vipaini na mpasenv 2024 poky cxknaoana 105 nayicumis, cepeo sKkux OOMIHYIOMb
Ooopocni, auuwe 11 nayienmie cnocmepieaiomsbcs y Oumayux cneyianicmis (uacmka
oimetl 8ikom 6i0 12 0o 18 poxie docmemenno nesiooma). llJopoky 3a danumu ghaxisyie
6 Ykpaini eusenaemvca 15-20 nosux nayiemmis i3 CAH. Taki nokasHuxku €
HAOIUACEHUMU 00 MUX, WO OYIU GUKOPUCNAHT 3ASIBHUKOM NPU PO3PAXYHKAX.

Kniniuni gpaxieyi niomeepounu, wo posnoodin nayicnmie 3a munamu CAH 6
Vkpaini cknaoae 6ausvxo 87% — mun I ma 13% — mun 11, a npoenozoeana KinbKicmo
nayienmis i3 CAH i3 nopmanonum pignem Cl-ineibimopa menuwie 1% 6i0 3aeanvHoi
KLIbKOCML.

Ax 3a3nauarome KuiHiuHI @axieyi 3a pe3yibmamamil C8Iimosux OO0CHI0ONCEHD
oinvwe 50% nayienmie i3 CAH ompumysanu ooszompusany npoginaxmuxy, a 6
Vipaini nixapi pexomenoyroms 00820mpugany npo@Qiiakmuky OAU3bKO mpemuHi
HASABHUX NAYIEHMIB, | GIOHOCHA KLIbKICMb NAYIEHMIB, WO OMPUMYE MAKY Mepaniio
WOPOKY 30inbulyemuvcs. 3asg8HUKOM NPU PO3PAXYHKAX OY10 BUKOPUCMAHO YACHKY
40%, wo € npulHAMHUM 8 OAGHOMY BUNAOK).

Ha oymxy ¢axisyie, menwe 3acmocysanus 00620mpusanoi npo@inakmxu 6
Vkpaini nopieusano 3 inwumu Kpainamu MOXCHA NOACHUMU OOCMAMHbO HEMPUBATUM
oocgioom docmyny 0o nikyeanHs CAH (menwe 5 poxis), obmedceHow KinbKicmio
JIKAPCbKUX 3acobié 6 Kpaini Ons NPOBeOeHHsT PYMUHHOI npo@iiakmku ma
BIOCYMHICIIO NIKAPCLKUX 3aC00I8 3 Oibl 3PYUHUM CNOCOOOM 88EOeHHs (HANPUKIAO
NIOWKIPHUM aOO NepopaIbHUM).

Taxum uunom, 6paxosyruu Guuje3asHauyene po3pPaxyHKU wooo NonepeoHbvoi
OYIHKU nompebu 0XOpOHU 300P08's Y 3AA61€HOMY JIKAPCbKOMY 3aco0i 015 pYMUHHOL
npoginakmuxu nosmoprux Hanaodie CAH y nayiecumis egikom 6i0 12 pokis €
OPIEHMOBHUMU ~MA  NPUUHAMHUMU, 38AJCANOYU HA  GIOCYMHICMb  OQIYiliHUX
CMAMUCMUYHUX ~ OaHUX Ma  NPONO3UYil0  3AsA6HUKA  WOO00  3a0e3neyeHHs
Nanaoeaymadbom 6 nepuii poKu auule HO808UABNEHUX NAYIEHMIS.

YV aucmi kniniuni axieyi xagedpu KIiHIYHOI iMyHONO2IH ma anep2onozii
JIvgiscbko20 HaAyioHaAIbHO2O MeOuuHo2o YHieepcumemy imeHi [anuna I anuybkoco
3as3HayuIu npo me, wio Ha oanutl yac oiacnocmuxa CAH 6 Ykpaini 3a depoicasnuil
KOWm He Npo8oOUMbCs I OOCMYNHA MINbKU 6 OEKiIbKOX Mepexdcax Npueamuux
nabopamopiii, NPo o MAaKo;#C 3a3HAYAE 3AAGHUK.

2) nma”Hi 1mOA0 JOCTOBIPHOCTI pe3yabTATiB NOPIBHAJBHOI KJIIHIYHOL
epekTUBHOCTI Ta Oe3mekM 3asiBJEHOI0 JIIKApCbKOro 3acol0y. Omnmuc
(mpencraBiieHHsI) 3a3HAYEHUX Pe3yJIbTaTIiB

BignosigHo a0 iHGopMmaliii B 10Cke 11010 3asBieHOro JI3 BUB4aIucs:

Monyasimis (P, population) — mamientn (mite Bim 12 pokiB Ta mopocii) 3i
CHAJKOBUM aHT10HEeBpOTUYHUM HaOpsikoM I ta Il Tuny 3 moBropaumu Hanagamu CAH
(monaiiMenme 1 pa3 Ha Micsib), 0 NOTPEOYIOTh PYTUHHOI (IOBrOTPUBAJIOI)
npo(IaKTUKK HANAI1B.
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Brpyuanns (I, intervention) — nanagenmyma6 migmkipao mo 300 mMr xoxHi 2
THKHI (3 MOKJIMBICTIO 3HIKEHHS 1034 710 300 MT KOXKHI 4 THXKHI).

Kommnapartop (C, comparator) — BrytpimHboBerHnit C1-INH, oTpumanwmii 3
tasmu kpoBi (TH CIHPAI3) 1000 ouHuIs KoXkHi 3-4 Hi (TO6TO BHYTPIiIHFOBEHHO
2 pa3u Ha THXKJEHB).

Kinnesi Toukn (O, outcomes):

- 32 OCHOBHY NEPBHHHY KIHIIEBY TOUKY €()EKTHBHOCTI OYyJI0 OOpaHO 4YacTOTy
HaraiB (Oyab-sgKO1 TSHKKOCTI);

- BTOPUHHUMHU KIHIICBUMH TOYKaMH €(EKTUBHOCTI 0YyJI0 0OpaHO YaCTOTY BaXKKHUX
HaraJiB (1o MmoTpedyBaau HEBIAKIAIHOTO JIKYBaHHS Ta TOCIHITali3allll), TPUBAIICTh
HanajiB, CMepTHICTh uepe3 Hanaau CAH ta gaxicTh KUTTS;

- 6e3neka (moO1uHI peakilii, MoB’s13aHi 3 JJIKyBaHHSIM), B TOMY YHCJI1 IPUITMHEHHS
JIKYBaHHS Yy 3B’SI3KY 13 NOOIYHUMU PEAKLISIMH.

[Ipu oOrpyHTyBaHHi BHOOpPY KommaparopoM BHYyTpimHboBeHHOro CI1-INH,
oTpuMaHoro 3 mwia3mu kposi (TH CIHPAI3) 3asBHHKOM BPaXxOBaHO HACTYIIHE:

-B  Ykpaini 3rigHo 31 CraHpapToM MeauyHoi jaonoMoru  “‘CraakoBui
AHTIOHEBPOTUYHUI HAOPAK”, 3aTBepIKeHNM HakazoM MO3 Bix 26 ciuns 2023 poky'?,
IpenapaToM MepIoi JiHii Juist 10BrocTpokoBoi npodinaktuku € C1-INH, orpumanmii
3 IJIa3MH, 1110 BBOJAUTHCS BHYTPIITHHOBEHHO 2 pa3u HA THUXKJICHD;

-3 2020 pokxy CI-INH, oTpuManuii 3 MIa3MH, 3aKyHOBYETbCA 3a KOIITH
nep>xkaBHoro Oromkety (BkimtoueHui 10 IloctanoBun KMV Big 07.03.2022 No216) ta
NaIl€EHTH MAIOTh 3MOTY OTPUMATH HOro OE€3KOIITOBHO;

-Cl-INH n1ne eaunuii mikapcbkui 3acid  3amicHOi  Teparii, SKUN
BUKOPUCTOBYETHCS JIJIsl JIIKYBaHHS “Ha BUMOTY’, KOPOTKOYACHOI Ta JOBTOTPUBAJIOL
NpoQUIAKTUKUA. 3asiBHUK 3a3Hayae€, 110 AaHJAPOT€HW PEKOMEHJIOBaHI JIMILIE SIK
npenapatd JApPYyroi JiHIi A1 JTOBFOCTPOKOBOI MPO(UIAKTUKH Ta JHILE 33 YMOBHU
HeMouBocTi 3actocyBaHHs CI1-INH Ta 3a nmanumu kiiHIYHEUX (axiBIIB HE
BUKOPHUCTOBYIOTHCS Hapasi B3arai,

- mikapcekuil 3aci6 C1-INH mroauHu mpoWIIOB AepXaBHY OLIHKY MEIUYHUX
TEXHOJIOT1H 32 CKOPOYEHOI0 mpoleayporo B 2022 poli 3a MoKa3aHHSIM JIIKyBaHHS 1
npodisakTrKa (JOBroCTPOKOBA) HAMaiB aHTIOHEBPOTUYHOTO HAOPSKY y JOPOCIHX 1
JITEH 31 CaJIKOBUM aHT10HEBPOTUYHUM HaOpsikoM. Byro pekoMeH10BaHe yKIIaJeHHS
JIOTOBOPY KEPOBAHOTO JIOCTYIY Ta 3HMKEHHS IIHU Ha 74% nis mOpociuXx Ta JiTen
BikoM BiJ 12 pokiB npu 3actocyBanHi CIl-INH mnsa pytuHHOi (OBrOCTPOKOBOT)
PO TaKTHKH.

- naHagenymad pexomeHaoBannii MixHapoaHow HactaHoBoro WAO/EAACI,
2021 poky* Ta iHIIMMK Mi>KHApOJHUMU HacTaHoBaMu Ha piBHi 3 C1-INH sk npenapat
NEePILOi JTiHIT AJI1 JOBrOCTPOKOBOI MPODIITAKTUKH.

Ynosnosasicenum opeanom 6yno nposedero epughixayiinuili ananiz subopy 6
saKkocmi komnapamopa enympiuinbogennozo CI-INH ma ecmanosneno, wo 6ubip
Komnapamopa y 00Cb€ 30IUCHEHO Bi0n08iOHO 00 pekomenoayiu Hacmanosu

1 https://www.dec.gov.ua/wp-content/uploads/2023/01/43350-dn_159 26012023_dod.pdf
12 https://onlinelibrary.wiley.com/doi/full/10.1111/all.15214
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“/leporcasna oyiHKa MeOUyHUX mexHono2it 0 aikapcvkux 3acoovie” CT-H MO3Y 42-
9.1:2023, 3ameepoocenoi naxazom MO3 Vkpainu 6io 06.10.2023 Ne 1741 (dani —
Hacmanosa), wo € kopekmuum ma 6ionogioae ymosam cucmemu 0XopoHu 300po8's
Ykpainu.

Jlooamkoso ynosHosasxicenuii opeam 3a3Havace, wo 3a OaHUMU KIHIYHUX axieyie
Kagedpu KNiHiuHOI iMyHon02li ma anrepeonoaii JIbeiecbko2co HayioHAIbLHO20 MEOUUHO2O0
yHigepcumemy imeni Jlanuna Ianuyvkoco, wo Oyiu ompumani 6 pe3yibmami
npo6eoeH020 ONUMYBAHHS W00 PEeabHOI KIIHIYHOI NPAKMUKU 8e0eHHS NAYIEHMIB 13
CAH, ecmanosneHo, w0 Ha Cb0O2OOHI 6 YKpaini HasAéHull uwe O0O0UH BapiaHm
00820mpu8anoi pymunHoi npoginakmuku nosmopuux Hanaoie y nayienmis i3 CAH,
wo exouace oimeti 8ikom 6i0 12 poxie — ye 6HympilHb08eHHUL NAA3MOBULL THOOCHKULL
ineibimop Cl-ecmepaszu (TH CIHPAM3), wo 3a6e3neuyemucs 3a Koumi 0epicasHo2o
O100cem).

Indopmanisa moa0 NOPIBHAVIBHOI KJIHIYHOI e(PEeKTHUBHOCTI 3asiBJICHOIO
JiKapchKoOro 3aco0y JiaHaaeaymMao, 1110 MpeICcTaBJIeHA B 10Ch€

3asiBHUKOM OYJI0 3a3HAYEHO, 110 OCKUIBKU BIH € BUPOOHUKOM SIK JI0CIIII)KYBaHOTO
JKapChKOro 3aco0y Tak 1 KOMIIapaTopa, TO HOMY B1IOMO, IO HA JaHUHM Yac HEMae
OpSIMUX KITHIYHUX JOCIHIKEHb, SIKI TMOPIBHIOIOTh MIAMIKIpHUN JaHanenymald Ta
BHyTpimHpoBeHHni C1-INH (TH CIHPAI3, mo 3apeectpoBanuii B Ykpaini). Tomy
nomyk 1HpopMalii 1moA0 MOPIBHSIBLHOI KIIHIYHOI €(PEeKTUBHOCTI 3asBHUKOM OyB
CIpsIMOBaHUM Ha OIMyOJIIKOBaHI HENpsiMi TOPIBHSHHS JJIS LUILOBOT MOIMYJISAINi Ta
PEXKUMIB JIIKYBaHHS B 3aTBEPHKCHUX J103aX.

JIJist OCTaTOYHOTO aHaji3y MOPIBHSUIBHOI KIIHIYHOI €()EeKTHUBHOCTI 3asBHUKOM
Oyno BimiOpano 2 myOmikaiii, sk Taki, 10 BiAnoBiganu BuzHaueHomy PICO Ta
KpUTEPISIM BKJIIOUEHHSI/BUKIIIOUEHHS, a CaMe:

1) Mendivil J. et al., 2021 “Indirect Comparison of Lanadelumab and
Intravenous C1-INH Using Data from the HELP and CHANGE Studies: Bayesian and
Frequentist Analyses™*3;

2) Magerl M. et al., 2023 “Patient-level indirect treatment comparison of
lanadelumab versus pdC1-INH i.v. in hereditary angioedema patients: PATCH
study”,

Takox 3asBHUKOM OyJ10 BimiOpaHo myOumikariro Banerji A. et al., 2022 “Long-
term prevention of hereditary angioedema attacks with lanadelumab: The HELP OLE
Study”’® sk momaTkoBi 10Ka30Bi JaHi MI0J0 JOBrOCTPOKOBOI KIiHIYHOI €()eKTHBHOCTI
JaHazneayMaoy.

8 Mendivil J, Malmenis M, Haeussler K, Hunger M, Jain G, Devercelli G. Indirect Comparison of Lanadelumab and Intravenous C1-INH Using Data
from the HELP and CHANGE Studies: Bayesian and Frequentist Analyses. Drugs R D. 2021 Mar;21(1):113-121. doi: 10.1007/s40268-021-00337-4.
Epub 2021 Mar 1. PMID: 33646565; PMCID: PMC7937585; https://www.ncbi.nlm.nih.gov/pmc/articles/PMC7937585/

14 Magerl M, Schifthorst G, Fanter L, Miiller G, Hirche C, Berkemeier F, Aygéren E. Patient-level indirect treatment comparison of lanadelumab versus
pdC1-INH i.v. in hereditary angioedema patients: PATCH study. Allergy. 2024 Jan;79(1):215-224. doi: 10.1111/all.15861. Epub 2023 Aug 29. PMID:
37641968 https://onlinelibrary.wiley.com/doi/10.1111/all.15861

15 Banerji A, Bernstein JA, Johnston DT, Lumry WR, Magerl M, Maurer M, Martinez-Saguer 1, Zanichelli A, Hao J, Inhaber N, Yu M, Riedl MA,
HELP OLE Investigators. Long-term prevention of hereditary angioedema attacks with lanadelumab: The HELP OLE Study. Allergy. 2022
Mar;77(3):979-990. doi: 10.1111/all.15011. Epub 2021 Aug 13. PMID: 34287942; PMCID: PMC9292251,
https://iwww.ncbi.nlm.nih.gov/pmc/articles/PMC9292251/
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Henpsime mnopiBHAHHA naHafgenymaOy 3 BHyTpimHboBeHHMM CI1-INH, mo
ormcane y myomikarii Mendivil J. et al., 2021, 6y;i0 nmpoBeieHO 3 BAKOPUCTAHHSIM SIK
0aifeciBCHKOTO MAXO0/1y, 3aCHOBAHOTO HA arperoBaHUX Pe3yJibTaTaxX JOCHTIIKEHHS, TaK
1 9aCTOTHOTO TIIXOTy 3a MeToIOM byxepa, 3aCHOBaHOTO Ha 1HAWBIAYaTbHUX JTaHUX
narnieHTiB (individual patient data, gami — IPD), mo6 omiHuTH, 941 HaJja€ BUKOPUCTAHHS
IPD y3romkeHi pe3yibTaTH MOPIBHSHO 3 IMIJIXOJIOM HAa OCHOBI CYKYIHHUX JaHUX. Y
JOChE 3a3HAYEHO, IO Il JBI PI3HI METOJOJOTIi HEMpPSMOTOo TOPIBHSHHS OyiH
BUKOPHCTaHI1, 1100 IMiABUIIIUTH JOCTOBIPHICTh PE3YJIbTATIB.

VY nyomikarii Mendivil J. et al., 2021 3a3naucHo, 1110 OaiieciBCbKHiT MeTOa 100pe
3apEKOMEH/IyBaB ceOe cepell HENmpsAMUX IOPIBHSHB BIJMOBIIHO 0 PEKOMEH/ Al
BIIJIUTY TIATPUMKH MPUUHSTTS pillieHb HallloHabHOTO 1HCTUTYTY OXOPOHH 370POB'S
Ta JOCKOHAIOCTI Meau4HOi pomomoru’®. YacToTHMI aHami3 0COGIMBO MigXOMUTH Yy
BHUIIAJIKaX, KOJIM JIOKa30Ba 0a3a € HEBEJIMKOIO 1 CKJIAJAEThCA 3 OOMEKEHOI KIIBKOCTI
nociipkeHb. O0uaBa METOAM TaKOX MPHUITYCKAIOTh, 110 BKJIIOUEHI JOCIIJKECHHS €
MPUHIUIIOBO MOIIOHUMH, 30€pIraloTh paHI0MI3ALII0 1 MOXYTh BPaXOBYBATH OCHOBHI
3MIHHI B aHaJi31, SKIIO JIOKa30Ba 0a3a € JJOBOJI BEIHKOIO.

Ob6uaBa migxoau  Oa3yBalWCh Ha  JaHUX  26-THXKHEBOro  muianedo-
KOHTPOJBoBaHoro pociimxkenns HELP (Banerji A. et al., 2018'") ta wactuni B 12-
THKHEBOTO TIaIle00-KOHTpOJIboBaHOTO TiepexpecHoro npociimpkenHs CHANGE
(Zuraw et al., 2010'®%). Mepexa noka3iB HENPAMMX IIOPiBHSAHL BKJIIOYANA IPYIH
JKyBaHHS JaHajenymMadoMm y a031 300 Mr kokHi 2 THXKHI Ta KOXHI 4 THXKHI
(mocmimkennss HELP), mo Oyau moB'szani 3 rpymnoto CL-INH (mociimkenHs
CHANGE) uepe3 cniiibHUNA KOMITapaTop — miaredo.

Hocmimxennss HELP (a6o HELP-03; NCT02586805) Oyno GaratoneHTpOBHUM,
PaHIOMI30BaHUM, MOJBIMHUM CIINHUM, TJ1a11e00-KOHTPOJILOBAHUM A0ciiKeHHsIM 11
(da3u OlIHKKM e(PEeKTUBHOCTI Ta O€3MeKH JIKApChbKOTro 3acoly JaHaaeaymaldy s
3ano0iraHHs HarajgaM aHrlOHEBPOTUYHOro HaOpsky y nmamieHTiB i3 CAH I ta 11 Tumy.
VY xniniunomy nociimxenHi HELP oriHioBanu e€(peKTUBHICTH Ta O€3MEeKy TPhOX
pexuMiB 103yBaHHs JaHanenymaoy (300 Mr koxH1 2 TvkH1, 300 Mr KokH1 4 THXKHI Ta
150 mr KoHI 4 TH>KHI) MOPIBHSHO 13 Maneoo.

VY xminivnomy gocnipkenHi HELP 125 mnamientis (ITT-momyssiiist) Oymnu
paHJ0MI30BaH1 y CHiBBiAHOMIEHH] 2:1 17 oTpuMaHHS JaHaaenymady abo miarebo.
[TamienTH, panaomMizoBaHi IJisi OTPUMAaHHS JlaHaIeayMaly, 3roJoM Oy pO3MoIiIeH]
Ha OJIMH 3 TPHOX PEKUMIB J03YBaHHS JiaHaeayMaly. OcTaTtoyHa KUTbKICTh MAIllEHTIB
y KOXKHIM TOCHIIKYyBaHii rpyti OyJia Takoro:

— mane6o 2 pa3u Ha TwkIeHb (n=41);

— naHazgemnymad 150 mr 4 pasu Ha TXKAEHB (n=28);

16 NICE DSU Technical Support Document 2: A Generalised Linear Modelling Framework for Pairwise and Network Meta-Analysis of Randomised
Controlled Trials, London: National Institute for Health and Care Excellence (NICE); 2014.

7 Banerji A, Riedl MA, Bernstein JA, Cicardi M, Longhurst HJ, Zuraw BL, et al. Effect of lanadelumab compared with placebo on prevention of
hereditary angioedema attacks: a randomized clinical trial. JAMA. 2018;320(20):2108-2121. doi: 10.1001/jama.2018.16773,
https://www.ncbi.nlm.nih.gov/pmc/articles/PMC6583584/

18 Zuraw BL, Busse PJ, White M, Jacobs J, Lumry W, Baker J, et al. Nanofiltered C1 inhibitor concentrate for treatment of hereditary angioedema. N
Engl J Med. 2010;363(6):513-522. doi: 10.1056/NEJM0a0805538, https://www.nejm.org/doi/10.1056/NEJM0a0805538?url_ver=239.88-
2003&rfr_id=ori:rid:crossref.org&rfr_dat=cr_pub%20%200www.ncbi.nlm.nih.gov
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— nanazgemnymad 300 mr 4 pasu Ha TWXKAEHB (n=29);

— nanazgemymad 300 mr 2 pa3u Ha THXKAEHB (n=27).

[NamienTn Ta gikapi Oynu 3acIIIUIEHUMU 100 JiKyBaHH. [aIieHTiB oiHIOBaIN
IPOTATOM 26-THXKHEBOTO TEPIOy JIKYBaHHS, Hapas3l JOCIIDKCHHS 3aBEpIICHO Ta
3aranoM 113 marieHTiB 3aBEpIIMIN Mepio JIKyBaHHS.

3rigHo manux gocaimkenns HELP (Banerji A. et al., 2018), 54,8% mnariieHTiB y
rpynax jgaHajaelymMaly HONepeIHbO OTPUMYBAIM JOBIOTPUBAILY MNPOMUIAKTHKY O
MOMEHTY iX BKJIIOUEHHS y IOCHIJIKEHHS. B Toil ’Ke Jac, 3asiBHUK 3BEpTa€ yBary, 1o 3a
TaHuMH TipoTokouty nociimkenas HELP nin yac BinOopy marieHTH, siki BiAMOBIAaIH
KpUTEPIsIM BKJIIOYEHHSI Yy pa3l 3acTocyBaHHs mnpodinaktuyHoro jikyBanHs CAH,
POXOJIUIIN CHEIllalbHUI Tepio[, BUMHUBAHHS [IJII MOJKIIMBOCTI 1X MOJAJbIIOTO
BKJIFOUeHHS y gociimpkerds (anria. Long-Term Prophylactic Therapy Washout), o
CKJIaJlaB MIHIMYM 2 TWXHI. J[OCHIAHUKM Maiu MiATBEPAUTH, IO MALIEHT YCIIIIHO
3aBEpPILMB 2-TUKHEBUW MEP10J BUBEIEHHS, MEPII HIK BIH MIT PO3MOYATH BCTYITHUN
nepiof] (aHri. a run-in period) npoTsarom 4 THXKHIB 1J11 BU3HAYEHHS 0a30BOi 4YaCTOTH
Hanaxais CAH.

3agBHUK 3ayBaXWB, IO MOTOYHE HEMpsIME TIOPIBHSIHHS TIPEICTaBICHE B
nyOikamii Mendivil J. et al., 2021 Bkitoyae juine rpymny Mami€HTIB 3 JTOCIIIHKCHHS
HELP i3 3acrocyBannam nanaaenymady 300 mr 2 pa3u Ha TWXKIEHb Ta 4 pa3u Ha
TUXKJACHb JIJIs1 IOPIBHSAHHSA 3 BHyTpilmHboBeHHUM C1-INH, ockinbku pexomeHaoBaHa
IOYaTKOBA J03a JaHajeaymady crtaHoBUTh 300 MI KOXHI 2 THXHI 13 MOJIMBICTIO
3HMKEHHS 103U 710 300 Mr KOXKHI 4 THXKHI y TMAIli€HTIB, Yy SKUX M1 4ac JIIKyBaHHS
Harajay cTablIbHO BIACYTHI.

Hocmmkerass CHANGE (NCTO01005888; LEVP2005-1/Yactura B) - me
paHAOMI30BaHe MOJBIWHE CIIMNE Iane00-KOHTPOIbOBAHE MEPEXPECHE TOCHIIKEHHS
dazu 3, sKe ckiagaigocs 3 JIBOX 12-THKHEBUX NEPIOAIB 13 3arajJbHUM YacOBUM
TOPU30HTOM crocTepexkeHHss 24 TwxkHi. [lamientn Oynu paHaOMi30BaH1 s
orpuManHs BHYTpimiHboBeHHOTro C1-INH 1000 O/ xoxH1 3-4 nHi (n=12) abo nnanedo
(n=12) mpotsirom 12 TtwxHiB. Ilim wac apyroro 12-TH>KHEBOTrO IMeEpioy BOHHU
OTpUMYBaJU JAOCTIPKYBaHHMI Mpernapar, sSKuid He OyB MNpPU3HAYEHHM MPOTATOM
MIEPIIIOro Mepioay.

KinneBumu TOoukamu e€()EKTUBHOCTI HEMPSMOTO TMOPIBHSIHHS, BIJIIMOBITHO IO
nyouikamii Mendivil J. et al., 2021 6ynu HacTymHi:

1) gacrora HanagiB CAH: KiNBKICTh HaIajiB, II0 BUHHUKAIU TMPOTATOM 28-
JIEHHOTO IIMKIIy, a BIJMOBIIHI BIAHOCHI eQeKTH IIKyBaHHS OyJIW OIlIHEHI SIK
CIIBBIIHOIIIEHHS YacTOTH HamaziB (attack rate ratios, mam - ARR);

2) vac mo mepmioro Hamagxy CAH (TTA - time to first HAE attack): TTA
BU3HAYABCS K TPUBAIICTb, MPOTATOM sikoi nauieHT 13 CAH 3anumascsa 0e3 Hanany, 1
BUMIptoBaBcs micis AHs O (mepia BBeAeHa J103a npodinaktuaHoi Teparnii; TTAO) Ta
micas A 70 (mpuOSM3HMI 4Yac, MPOTIrOM SKOTO JOCATAETHCS PIBHOBa)KHA
KOHIIEHTpallis JaHajenaymaly B mia3mi kposi; TTA70). BianoBiaHi BiTHOCHI epeKTH
JiKyBaHHS s pe3yiabTaTiB TTA Oynu oriHeH1 sik cniBBigHomEeHHs pu3ukiB (hazard
ratios, nam — HR).
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Huxue y tabmuui 1 mpencraBieHO pe3yiabTaTH HEMPSIMOTO TOPIBHIHHS
naHazenymMady mpu 3actocyBadHi 300 MT KOkHI 2 THXKHI Ta KOXKHI 4 THKHI TTOPIBHSHO
3 BHyTpimmHbOBeHHUM C1-INH 3a GaiieciBCbkUM METO0M (Ha OCHOBI arperoBaHUX
naHuX) Ta MeTofoM byxepa (dactoTHu miaxin, 3acHoBanuit Ha [PD), o Oynu HamaHi
3asBHUKOM Y JIOCh€ BianoBigHO A0 myouikamii Mendivil J. et al., 2021.

Tabauus 1. Pe3ynpTaTé HEmpsSMOro TMOPIBHSHHS 3aCTOCYBaHHS JaHaaeIymMady B
pizaux pexumax nopisastao 3 C1-INH (Mendivil J. et al., 2021)

Jlanageayma6 300 Mr KoskHi 2 THKHI Jlanageayma6 300 Mr ko:kHi 4 THKHI
Kinnesa vs C1-INH vs C1-INH
TOYKA

Mmeton baiieca Metoa byxepa meton baiieca Meton byxepa
(95% Crl) (95% CI) (95% Crl) (95% CI)

CAH ARR 0,27 (0,14-0,51) 0,27 (0,15-0,49) 0,54 (0,34-0,86) 0,54 (0,35-0,85)
TTAO, HR 0,51 (0,22-1,32) 0,73 (0,29-1,84) 0,73 (0,26-2,09) 1,05 (0,43-2,52)
TTA70,HR | 0,17 (0,05-0,57) 0,19 (0,06-0,62) 0,51 (0,18-1,49) 0,62 (0,23-1,64)

Crl, credible interval — noBipuwmii inTepBan y baiiecoBiii cTatucTuii,
Cl, confidence interval — noBipuuii inTepBai.
*pe3yabTaTH HEMPSIMOTO MOPIBHSAHHS 32 METOA0M balieca BKITIOUCHO y 0a30BUH CIICHAPIH MOJIETI.

3a pesynbTaTaMH HENPSIMOTO MOPIBHSAHHA, IO MPEACTaBICHO Yy IyOJiKarii
Mendivil J. et al., 2021, 3a meTogom baiieca Ha OCHOBI arperoBaHUX JaHUX MOPIBHSIHHS
ARR mpu 3acrocyBaHHl JnaHaaenymady Ta BHyTpimHboBeHHoro CIl-INH
MpoJIeMOHCTpYBalo, o 4dacrtota HanaiaiB CAH 3uusmnacs Ha 73% Tta Ha 46% y
MaIl€HTIB, SKi oTpuMyBaiu Janaaenymad 300 Mr xkoxH1 2 Ta 4 THXHI BiANOBIIHO,
nopiBHsHO 3 BHYTpimHbOBeHHUM C1-INH. Pusuk mepmroro namamy micnst 0-ro aHS
npu 3acTtocyBaHH1 JaHazenymMaly 300 Mr KoXKHI 2 THXKHI Ta KOXHI 4 THXHI OyB
nopiBHSIHHUM 3 BHYTpinHboBeHHUM C1-INH, nipo mro cBiquuts TTAO HR 0,51 (95%
Crl 0,22-1,32) ta TTAO HR 0,73 (95% CrI 0,26-2,09), BiamosigHo. Pu3uk mepiioro
Hanady micis 70-ro AHs npu 3actocyBaHH1 taHaaenymady 300 Mr koxH1 2 TUXKHS OyB
HIKIUM Ha 83% mnopiBHsIHO 3 BHyTpimHboBeHHUM C1-INH (TTA70 HR 0,17, 95% Crl
0,05-0,57), a npu 3actocyBanHi 1aHanaeaymaly 300 Mr K0xH1 4 THKHI pU3UK 3HU3UBCS
Ha 49% nopiBHsAHO 3 BHYTpimiHbOBeHHUM C1-INH (6e3 noctoBipHoi piznui, TTA70
HR 0,51, 95% Crl 0,18-1,49).

3a pe3ysibTaTaMU YaCTOTHOTO MiAX0Ay MeToaoM byxepa, 3acHoBanoro Ha IPD,
nopiBHsiHH ARR CAH npoaemonctpyBano, mo uacrorta HanaaiB CAH Oyina
CTaTUCTUYHO 3Hauylle 3HWkeHa Ha 73% Tta 46% y mnailieHTiB, fKI OTPUMYBAIU
nananenymad 300 mr koxHI 2 TWKHI Ta 4 TIWKHI BIAMOBIIHO, TOPIBHSHO 3
BHyTpimHbOBeHHUM BBeAeHHsM CI1-INH. Ilpu ominmi TTAO 3a meromom byxepa
nanazneayMabd 300 Mr KoxH1 2 THXKHI Ta KOXKHI 4 THXHI HE 3HUKYBaB PU3UK IEPLIOTO
Harnajy MopiBHSHO 3 BHYTpimiHbOBeHHUM BBeJieHHsIM C1-INH, npo mio cBimguats 95%
CI (TTAO HR 0,73, 95% CI 0,29-1,84 ta TTAO HR 1,05, 95% CI 0,43-2,52,
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BiamoBiHO). [Ipu omiami TTA70 3a merogom byxepa, nanagemymad 300 mMr koxHi 2
THXHI1 JOCTOBIPHO 3HMKYBAB pU3HK Mepioro Hanaay micist 70-ro aus Ha 81% (TTA70
HR 0,19, 95% CI 0,06-0,62); pusuk mnepmoro Hamagy micias 70-ro OHS NpU
3actocyBaHHi JaHanenyma0y 300 mr kokHi 4 TkHI 3HIKYyBaBcs Ha 38% (0e3
nocroipHoi pizauti (TTA70 HR 0,62, 95% CI1 0,23-1,64).

Takoxx 3asBHHKOM Yy JOChE€ HAJaHO pE3yJNbTAaTH JBOX aHATI3iB YYyTIMBOCTI
(Tabaums 2), mo npeactasieHi y myouikarii Mendivil J. et al., 2021:

- aHaii3 uyrnuBocTi 1 BpaxoByBaB yci Hamagu CAH, 3apeectpoBaHi B
nociipkenHi HELP, ne3anexxHo Bij Toro, yu OyJIu BOHU IIITBEPKEHI TOCTITHUKOM;

- aHaJII3 YyTJIMBOCTI 2 BKJIIOYaB 0a30B1 KOBapiaTH BIKY, CTaTl Ta Baru K ¢hakTopu
B perpeciituii Mojeri.

Taboauus 2. Pe3ynpTaTu aHami3iB 4yTIMBOCTI HEMPSAMOIrO MOPIBHSHHA 32 METOJOM

byxepa 3actocyBanHs naHanenyma®y B pi3HuX pexumax mnopiBasHo 3 CIl-INH
(Mendivil J. et al., 2021)

Jlanagenyma6 300 mr ko:xHi 2 Jlanapenymad 300 mr ko:xHi 4

Kinuepa Touka TizkHi vs C1-INH TizkHi vs C1-INH

AHani3 uwytauBocTi 1

ARR (95% Crl) 0,27 (0,15-0,49) 0,55 (0,35-0,85)

AHaJi3 4y TJAMBOCTI 2

ARR (95% Crl) 0,27 (0,15-0,51) 0,53 (0,34-0,84)
TTAO, HR (95% Crl) 0,72 (0,27-1,87) 1,00 (0,40-2,47)
TTA70, HR (95% Crl) 0,15 (0,04-0,53) 0,56 (0,213-1,53)

OTxe, 3asIBHUK 3a3HAYAE, 110 3 ypaxyBaHHIM yCix 3apeecTpoBanux Hanaais CAH
B a"aii3zi ARR CAH (anami3 wytnuBocTi 1), a Takox 3 ypaxyBaHHSIM 0a30BUX KOBapiat
BIKYy, CTaTl Ta Baru sK (PaKkTopiB y perpeciiHux MoAensx (aHaji3 4yTJIMBOCTI 2),
MOPIBHSAHHSA JlaHaAeTymMa0y (00uABa pEXUMU 103YBaHHS ) Ta BHYTpIIHROBEHHOTO C1 -
INH 3a metomom Bbyxepa Oynu Maiike 1I€HTHYHMMH JI0 MEPBHUHHOIO aHAI3y 3a
MetoqoM baiteca (Tabnuis 1).

3asBHUKOM OyJ0 TPOBEACHO OI[IHKY METOJOJOTIYHOI SKOCT1 JOCIIIKEHb,
BKJIFOUEHHX JI0 HETIPSMOTO TIOPIBHSHHS, PE3YJIbTaTH AKOTO MPEACTaBICH1 y MyOIiKarii
Mendivil et al., 2021. OniHKy METO0I0TIYHOT IKOCTi OYJIO IPOBEICHO 32 JIOTIOMOT OO
mucta oriHnku SIGN 17151 KOHTPOJILOBAHUX BUMPOOYBAaHb T BCTAHOBIICHO, 110 KIITHIYHE
nocmimkenns HELP (Banerji A. et al., 2018) mae npuiiHATHY METOIOJIOTIYHY SKICTh
Ta HU3BKUH PU3UK YIEPEIKEHOCT], a METOO0JIOTIYHA SKICTh KITHIYHOTO JTOCIIIPKEHHS
CHANGE (Zuraw et al., 2010) Bu3HaueHa 3aIBHUKOM Ha MEXi MPUAHATHOI/HA3BKOT
4yepe3 BIICYTHICTh iH(pOpMaIIii 010 METOTy PaH0Mi3allii, MPUXOBYBAHHS PO3MOILITY,
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a TakoXX KpOcoBepHOro auzaiiHy. BTim, 3asBHHK 3Beprae yBary Ha Te, mo CAH
BITHOCUTBCS 710 Op(paHHUX 3aXBOPIOBaHb, 110 MA€E BIUIUB HA PO3POOKY AM3alHy TaKUX
JOCIIKEHb, Ta 3a3Hadae, 10 Ha JaHWK Yac HasBHA caMme Taka JoKa3oBa 0asza Ha
nikapcekuit 3aci6 C1-INH (TH CIHPAI?).

OTxe, 3a BUCHOBKAMH 3asBHUKA PE3yJbTATH JAHOTO HEMPSIMOTO TMOPIBHSHHS
(Mendivil et al., 2021) 3 BukoprcTaHHsIM K Oal€CIBCHKOr0, TaK 1 4aCTOTHOTO ITiAXO/IIB
(meTon byxepa) Oynu y3roK€eHHUMH MIK COOOIO IOJ0 JOCTOBIPHOTO 3HM)KCHHSM
yactotu HananiB CAH npu 3actocyBanHi jaHaaenymady 300 mMr sk KOXHI 2 THXHI,
Tak 1 KOXHI 4 TIKHI TOPIBHAHO 3 BHYTpilIHbOBeHHUM BBeAeHHsM CIl-INH.
3acTocyBaHHA JaHaAeayMaOy B 1031 300 MI KOXHI 2 THXKHI TaKOX aCOIIIETHCS 31
CTATUCTUYHO JOCTOBIPHUM 3HWKEHHSIM PHU3UKY Iepuioro Hamamy micias 70-ro mHs
MOPIBHSHO 3 BHYTpiliHROBeHHUM BBefeHHSAM C1-INH. 3actocyBanns nananeaymaldy
300 Mr xo>kH1 2 TH)KHI Majlo TEHJEHLII0 IO KPAaIOro 3HMWKEHHS PHU3UKY MEPILIOro
Hamanay micis 0 JHA, K 1 3aCTOCYBaHHSI JIaHa1elyMa0y KOXHI 4 THKHI J1J11 3HUKEHHS
PHUBUKY TlepuIoro Hamany micis 70 gHs, mpoTe 0€3 CTaTUCTUYHO JTOCTOBIPHOI PI3HUIILI.
Pe3ynpTaTi aHanizy 4yTJIMBOCTI, IO BPAXOBYE BIK, CTaTh 1 Bary, YMCEJIbHO 1 SKICHO
Y3TOKYBAJIHCS 3 PE3yJIbTaTaMH TIEPBUHHOTO aHAII3Y.

VY nocke 3a3HaueHo, 1m0 ockiibku CAH — 1ie piakicHe 3aXBOPIOBaHHS, KIJIbKICTb
NaII€HTIB, M0 B3sJK ydacTh y KiiHiyHUX nociimkeHHsx HELP 1 CHANGE 6yna
HE3HAYHOIO, 110 0OMEXYBaJ0 CTATUCTUYHY MOTYKHICTh YACTOTHOTO aHami3y. BTiM,
MiXil 3 BUKOPUCTAHHAM MeToay byxepa OyB 3actocoBaHuil i TEpeBIPKU
HaJIHHOCTI OalleCIBCHKOTO MMiIX0Ay. BUKOpHCTaHHS 1HIAUBIAYaJbHUX JAHUX MAI[I€HTIB
7110 MOSKJIUBICTh MPOBECTH JOJATKOBHUH, OUIBII PETENbHUM 1 MOTEHIINHO OLIbII
JIOPEYHUN aHali3 TOPIBHSIHO 3 THM, KU MO)KHa OyJio O MPOBECTH 3 arperoBaHUMU
JTaHUMU.

BpaxoBytoun, 1o y myomikamii Mendivil et al., 2021 venpsiMe mopiBHSHHS 1BOMa
M1IX0JaMH1 POBEJIEHO Yepe3 CIUIbHUI KoMmapaTop (m1anedo), 3assBHUK IPEICTABIISE
nocmimkeras PATCH (anrn. PATCH study), oo onucane y myOumikarii Magerl M. et
al., 2023, sk nomaTkoBe JKEpEIO, 3a JAaHUMH SKOrO PO3pO0JICHO JA0AATKOBHMA
CLeHapiil y (papMaKoeKOHOMIYHIN Moaei.

Hocaixxenus PATCH (Magerl et al., 2023) me mnopiBHsuIbHA OIliHKA 3
MONPaBKOIO Ha croTBoprorounii ¢akrtop (anri. confounder-adjusted comparative
assessment)  edekTUBHOCTI Ta  Oe3meku  JiaHajgenymaly  TOPIBHSHO 3
BHyTpimHbOBeHHUM CI1-INH gns  moBrotpuBanioi  mpodinaktuku CAH y
HEpaHJIOMI30BaHUN cmocid Ha OCHOBI IHAWBIAyaJdbHUX JIAHUX IIAI[I€HTIB.
BiamoBimaumu crioTBOprotounMu 3MiHHUMH (aHTI. confounding variables), siki Mo>kHa
Oyno ckopuryBaTu, Oynau BIK, CTaTh, €THIYHA MPUHAJICKHICTh, MCUXIYHI CYITyTHI
3aXBOPIOBAHHS, XPOHIYHI 3aXBOPIOBAHHS, BHXiJHA YacTOTa HamaaiB 1 TMONEpeaHE
JKYBaHHS JIs1 JOBTOTPUBAIOL MPOPITAKTUKH.

Kputepisimu BriroueHHs AaHUX mMaiieHTiB y gocaipkeHHss PATCH Oynu Bik
moHaiimeniie 12 pokis ta aiarHo3 CAH tumy I a6o II. Baritai abo roayroui marieHTKu
Ta MAIlEHTH 3 HAPKOTUYHOIO 3JIEKHICTIO OYJIM BUKIIIOUEHI. BicyTHICTh AaHUX MPO
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nmouatkoBy yactoTy HamaaiB CAH, a Takox HasBHICTH aHTHTLI TpoTH C1-INH Takox
MIPU3BEJH 10 BUKJIIOUYEHHS MAIll€HTIB 3 aHAII3Y.

Hocmimxenass PATCH oxorutroBaio Aemio OUThITY KITBKICTh TMAIIEHTIB, HIXK
HEeTpsiMe TIOPiBHSIHHA, 10 mpexactaBieHe y myoOumikamii Mendivil et al., 2021, Ta
BKJIIOYAJIO JaHi Mali€HTIB 3 HACTYIHUX JIOCIIKCHb:

- rpymna naHazenyma0y — kiainiade gociimkenns HELP (Banerji et al., 2018) Ta
BigKpuTe posmmpene gociimpkenas HELP OLE (Banerji et al., 20221°);

- rpyna BHYTpimiHbOBeHHOTO CI1-INH — wactuni B kiiHi4HOrO MoCHiKEHHS
CHANGE (Zuraw et al., 2010) Tta BiagkpHTe, OIHOIPYIOBE, OaraTOIECHTPOBE
nocnimxenns CHANGE 3 (Zuraw et al., 201229),

3amaHOBAaHUMM KIHIIEBUMH TOYKaMH €(PEKTHMBHOCTI OYJIW: TIATBEP/KEHI
nocmigaukamu Hanmaaun CAH; mamagm CAH, mo notpeOyroTh HEBiIKIATHOTO
nikyBaHHs; Hanagu CAH roprtani (JlapuHreasnbHi); KUIBKICTh MaIl€EHTIB 0€3 HamNaiB;
uomicsauni yactot HaraaiB CAH, 1o 3MenInytoThes monaimenie Ha 50% 1 90% Bin
BUXITHOTO piBHA. lIpore ckopuroBanmii anam3 OyB MOXJIMBUM JHIIE I
niareepkeHnx gochignukoM Hamnaaie CAH, wnamanie CAH, mo notpeOyioTh
HEBIIKJIAIHOTrO JiKyBaHHs, 1 HamaaiB CAH roprani. Yci KiHUEBI TOYKM Oyiu
npoaHaiizoBaHi Ha 182 1eHb BIANOBIIHO JO TMEPIOAY OLIHKA BKJIIOUYEHOTO
nocaimkenns HELP (Banerji A. et al., 2018).

3aranom B nociimkenas PATCH 6yno BkiroueHo 231 mari€eHr:

- 111 nartienTiB, siki orpumyBanu 300 mr tananenymaly KOxKH1 2 THXKHI POTITOM
182 nmuiB (3 Hux 27 mnamientiB 3 gocmipkeHHs HELP 1 84 HoBux mamieHTiB 3
nocmimkeraHss HELP OLE, sxi ve nepexoaunu 3 gociipkeaHs HELP);

- 120 mamientiB 3 pocaimkenas CHANGE 3, skum BBogmiu 1000 oguuuis Cl-
INH BHYTpILIHBOBEHHO KOXH1 3—7 JIHIB.

TpuBanicth JiKyBaHHSI B cepeaHboMy ctaHoBuia 170 guiB ((SD) crangapthe
BiAXWiIeHHs: 3,4) s MAIi€HTIB, IO OTPpUMYBaK Janaaenymad ta 159 auis (SD: 4,2)
JUTSI TAL€HTIB, siK1 oTpuMyBaiii C1-INH BHyTpilIHBOBEHHO.

3asBHUKOM 3a3HAY€HO, 110 TPYNH JIKyBaHHA MaJld BiAMIHHOCTI 3a 0a30BHUMU
xapakTtepucTukamu mamieHTiB. Yactka nopociux (91,7% mnpotu 86,5%) Ta *KIHOK
(75,8% mpotu 62,2%) Oyrna 3HAYHO BHUIIOKO JIJIs MAIll€HTIB, siKi oTpumyBaiun C1-INH
BHYTPIIIHbOBEHHO, akTHBHICTh CAH (BuxinHa yactota HanaAiB) y rpymi C1-INH Oyna
3HAYHO BUIIIOIO MOPIBHSHO 3 MAIlIEHTAMH, SIK1 OTPUMYBaJIY JiaHaienymao (2-3 Hanaau:
25,8% mpotu 13,5%, p=0,021; Gineme 3 namanmiB: 58,3% mnpotu 35,1%, p=0,001),
CymyTHI TicuxiyHi 3axBoproBanHs (38,3% mpotu 29,7%) Ta XpOHIUHI 3aXBOPIOBAHHS
(86,7% npotu 77,5%) Oynum OULIBII MOMMPEHUMH Y TAIIEHTIB, K1 oTpumyBanu Cl-
INH BHyTpiuIHOBEHHO. 3HAUHO OUIbIIE MAIEHTIB, SKI OTPUMYBAJIU JlaHAAETyMao,
OTPUMYBAJIU TIONEPEIHIO JOBrOTPUBAIY MNpOQUIAKTHUKY, HIXK TMAaIi€HTH, SKi
orpumMyBanu BHyTpimHboBeHHHU C1-INH (90,1% npotu 31,7%).

¥ Banerji A, Bernstein JA, Johnston DT, et al. Long-term prevention of hereditary angioedema attacks with lanadelumab: the HELP OLE study. Allergy.
2022; 77(3): 979-990, https://www.ncbi.nIm.nih.gov/pmc/articles/PMC9292251/

2 Zuraw BL, Kalfus 1. Safety and efficacy of prophylactic nanofiltered C1-inhibitor in hereditary angioedema. Am J Med. 2012; 125(9): 938.e1-938.e7,
https://pubmed.ncbi.nim.nih.gov/22800873/
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[Ticas mompaBKu HAa CHOTBOPIOIOYHMI (DaKTOp 3a pe3ynbTaTaMu JOCHIIKEHHS
PATCH 06yno BcTaHOBJIEHO, 1110 IOMicsiyHa yacToTa HanagaiB CAH y nartieHTiB, ski
OTpUMYBAJIU JaHajenyMad, Oyna Maiike BIBIYI MEHINOIO, HDK Yy TAIIE€HTIB, SIKI
orpumyBanu CI1-INH BuytpimmbsoBenno (RR 0,486; 95% CI 0,253-0,932, p<0,030).
IlomicsayHa yacToTa JapUHreaJbLHUX HamagiB Oyna B M'SITh pa3iB HIKYOIO Y
NaII€HTIB, K1 OTPUMYBAJIM JaHAJeIyMad, HIX y Narli€eHTiB, ki orpumyBainu C1-INH
BHyTpimHbOBeHHO (RR: 0,2; 95% CI 0,044-0,915, p<0,038), a momicsiyna yactora
Hanaaie CAH, siki morpe0yBajin HEBIIAKJIAAHOIO JIKYBAaHHS IpenapaTtaMu Ha
BHMOTY, Yy MMAIli€HTIB, K1 OTPUMYBAJIU JaHaaeIyMa0, CTAaHOBUIIA IPUOJIU3HO TPETUHY
BiJl YaCTOTH HamajiB y Malli€HTiB, skl oTpuMyBainu C1-INH BayrtpimuboBeHHO (RR:
0,366; 95% CI1 0,185-0,727, p<0,004).

OTxe, 3asABHMKOM 3a3HaueHO, w10 pe3ynpTaTu gociimkenHs PATCH
JOTIOBHIOIOTh PE3yJIbTaTH MONEepeaHbOro Henpsmoro mnopisHsHHS (Mendivil et al.,
2021); obunBa TOpPIBHSAHHA MPOJEMOHCTPYBAIM 3HAYHE 3HIDKEHHS IIOMICIYHOT
yactotu HanaiB CAH. Ilpore, nocnimkenns PATCH mae neBHi 0OMeKEeHHS:

- yc1 KIHLEB1 TOYKU Oysiv MpoaHaii3oBaHl Ha 182 neHb BIANOBIIHO A0 mepioay
OLIIHKU BKJIFOYEHOTO JTOCHiIKeHHA naHaaenymady HELP;

- OCKUIBKM B HEpaHJOMI30BaHUX JIOCIIIPKEHHSIX HE TapaHTyeThbCs HEOOXiIHA
CTPYKTYpHa PIBHICTb MK TpynamMu JiKyBaHHs, HEOOX1IHO BanOByBaTH rpymnoBi
BIIMIHHOCTI B MOXJIMBHUX KOH(ayHaepax, TOOTO (akTopax, Kl MOB'A3aHl SIK 3
JIKyBaHHSM, TaK 1 3 pe3ysibTaTaMH, 1, TAKUM YHUHOM, MOXYTh 3MIHIOBaTH €(eKT
JIKyBaHHS, IIPU OLIHLI e(eKTy; BKIYeHl namieHTu no gociipxeHHs PATCH 3a
CBOIMM IMOYATKOBHMHU XapaKTEPUCTHKaMU HE OyJu 100pe 30a1aHCOBaHUMU;

- HE3BWKAYM Ha Te, IO KoHbayHaepu OyIM BadiOBaHI KIIHIYHUMU
ekcrepraMu, 0yJ0 HeIOCTaTHRO 1H(popMmalii npo noyatkoBy akTuBHICTh C1-INH Ta
MONEPEIHIO PYTUHHY MNpOo(UIAKTHKY (BIAMNOBIAb HA TMOMNEPEAHI0 PYTUHHY
NpOQUIAKTUKY, TUI Ta OOCIT MOMEPEIHbOI MIAHOBOI NPO(UIAKTUKK), BIAMNOBIAHO
HEBpaxyBaHHS AaHOI 1H(QOpMaILlli MOTJIO BIUIMHYTH Ha PE3YJIbTATH;

- KpuTepii BKIIOUEHHA MmoAo0 nonepenHix Hamanie CAH Bigpi3Hsaauce B
nocaipkendal HELP OLE Ta nocaimkenni CHANGE 3;

- nochimkerdss PATCH He mpoBoauioch ik CKOPUTOBaHE HEMPSIME MOPIBHSHHS
31 CIIUJIBHUM KOMTIapaTOpPOM.

Takum uynHOM, y (PapMaKOEKOHOMIYHOMY aHaji3l ajig 0a30BOro CIeHapiio
BKJIFOUEHI TOKa3HUKU edekTuBHOCTI (momo dactotu Hamanaie CAH), orpumani 3a
nonomMoroto Oaiecisecpkoro migxoay (Mendivil et al.,, 2021), ans momatkoBoro
creHapiro — maui gocnimpkenns PATCH (Magerl et al., 2023).

BpaxoBytoun, 110 k0/1HE 3 IPEACTABICHUX HETIPSMUX MOPIBHSHB HE OXOTUTIOBAJIO
3aCTOCyBaHHA JaHajaenymady Oubiie 182 nHiB (26 THXKHIB), SIK JOJATKOBE HKEPEIIO
JOBrOTPUBAJIOi €(pEKTUBHOCTI JaHaJIeayMaldy Yy JOChE MPEICTaBICHO pe3yibTaTh
nocmimxenns HELP OLE (Banerji et al., 2022%), rpuBanicts skoro 132 TkHi.

2 Banerji A, Bernstein JA, Johnston DT, et al. Long-term prevention of hereditary angioedema attacks with lanadelumab: the HELP OLE study. Allergy.
2022; 77(3): 979-990, https://www.ncbi.nIm.nih.gov/pmc/articles/PMC9292251/
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Hocnimkenas HELP OLE 3aramom Bkmrodaino 212 mamienTis i3 CAH: 109 3 axux
3apepumiin  gocmipkeHass HELP, a 103 Oynu BkiIOYeHI B JOCHIIKEHHS 32
pe3ylbTaTaMi CKPUHIHTY, SIK HOBI TAIIIEHTH.

VYci mamieHTH OTpUMald Teprry 103y Janagenymady 300 Mr Ha mOYaTKy
nocimimxeHHs (meHb 0). B momambmiomMy marieHTH, M0 TMEPEUIIIA 3 JOCTIKCHHS
HELP, ne orpumyBanu oOisbiie JgikyBaHHs g0 nepioro Hanany CAH (mepiogy “moza
Ta OYiKyBaHHA ), MICJIsl YOTO BOHM OTPUMYBAJIM APYTY 103y JaHaaeaymady 300 mr, a
notiM 1o 300 mr 3 i”TepBajgoM y 2 TwkHi. [lamientu, mo OynM BKIIIOYEHI Y
JTOCITIDKEHHS. K HOBI, OTpUMyBasid JiaHajgenayma0d 300 Mr KokHI 2 THXKHI IICIA
MIPUMOMY TIEPIIOT JO3H.

ITeppunnoto Meror npociimkenas HELP OLE Oyna oriHka J0BrocTpoKOBOL
Oe3nexkyd TMOBTOPHUX [03 JaHagenaymady. BrTopuHHI 1ifli BKIIOYAIH OLIHKY
JOBrOCTPOKOBOI €(P)EKTUBHOCTI y 3aro0IraHHl HamajaMm Ta XapaKTepUCTUKY YaCTOTH
703yBaHHs (Ha OCHOBI TPHUBAJIOCTI 4Yacy MK HEPIIOI0 BIIKPUTOI 103010 IS
naiieHTiB, mo nepeinum 3 gocaimkendHs HELP, ta ix nmepmum Hamagom CAH).
EdextuBnicts y nocaimxenHi HELP OLE omiHoBanu nuisixoMm aHajiizy KiIbKOCTI
MIATBEpKeHUX pociiaaukoM HamaaiB CAH mnpotsrom mnepiony JIiKyBaHHS,
BUPAXKEHOI sik MicsiyHa yacToTa HanaaiB CAH (Micsiiib BU3Ha4aBcs K 28 JTHIB).

CepenHsl MoyaTKOBa YacTOTA HaraIiB cTaHoBUia 3,1 Hanamy/4 TvkHi. biabimicTs
narieHTiB (59,4%) paniiie oTpuMyBaiu JOBrocTpokoBy npodinaktuky (50,0% murie
C1-INH; 6,1% nuie nepopanbHy Teparieto; 3,3% - C1-INH ta nepopanbHy Tepariio).

3a pe3yJabTaTaMy JaHOTO JIOCHIPKEHHS 3arajioM MPOTSATOM MEpiojy JIIKyBaHHS
(132 tuxwni) craBes 1181 nanag CAH. Ctynins Tsbkkocti Hanaxy CAH 6yB moMipHuM
y 34,0% martienTiB 1 Baxkum y 20,1%; Hanaau HaityacTime Oy abaoMiHAIbHI.

JlixyBaHHs naHanenyMaOoM 3HM3MJI0 cepeaHio 4dactory HamagaiB CAH Ha
87,4% 3arajiom mnopiBHSAHO 3 BHUXIAHMM piBHeM. [lOMITHE 3HMKEHHS TaKOX
CIIOCTEPITaocs B YACTOTI HANA/IB, 10 BUMATAJN HeBiAKIaaHOI Tepamii (93,4%),
nomipHux a0o Tsokkux HanaaiB (84,3%) i HamagiB 3 BHCOKHM PH3HKOM
ycrJaaaHeHb (96,5%).

[Ticnst BBeeHHSI mepuioi 103U JaHajeaymMaly y OUIbIIOCTI TAlll€eHTIB HE Oyio
HarajiB nporsarom >6 micauis (81,8%) ta >12 micsuis (68,9%). 3aranom, 37,3%
NaIlEHTIB HE MaJld HaMajiB MPOTATOM YChOTO mepionay aochimxeHHs. Cepemans
MaKCHMMaJIbHA TPUBAJICTh nepioay 0e3 HamajgiB cranoBumia 19,4 micsus (543,1
JTHS).

SIKiCTB JKHTTS, OIIHEHA 3a 3arajibHoIo0 mKanow AE-QoL ta moMeHHaMH, HOMITHO
nokpariacs 3 0-ro HS 1 10 KIHIS JOCTIKEHHS. SK y Malli€HTiB, 10 Mepertum 3
nociimxenHss HELP, Tak 1 B HOBUX marieHTiB 0yJio JOCITHYTO MiHIMaIbHOI KJITHIYHO
3HAYYIOI PIZHUII JJIs 3arajbHOl OIIHKW SIKOCTI JKUTTS: CEpEHS 3MiHA 3arajbHoi
OLIIHKH TIOPIBHSAHO 3 BUXIAHUM piBHeM ctaHoBmia -10,2 (SD 17,9) ta -19,5 (SD 21,3)
Nali€eHTiB, M0 nepeunuiu 3 nociimpkenas HELP 1 HoBUX mali€eHTiB BiAMOBIIHO.

3asBHUKOM OyJIO 3ayBa)K€HO, IO 32 JaHUMHU HENPSMOTOo MOPIBHSHHS, IO
npeacrasiaene y myoOmikamii Mendivil et al., 2021 wactora HamamiB y rpyri
nanazenymady 300 Mr koskHi 2 THKHI OyJia 3HH2KeHA Ha 87 % nopiBHSHO 3 nJ1anedo
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NMPOTATOM 26-TH:KHEBOT'0 mepioay (3a 0aill€CiBCbKIUM Ta YACTOTHUM MiJIX0aMM).
Pesynsratu gocmimxenns HELP OLE mnpoaemoHcTpyBamu, IO 3aCTOCYBaHHSA
na"anenymaby 300 mr koxHi 2 THXKHI OpOTSIroM 132 THKHIB 3HH3WJIO CepeaHIO
yacTtory HanajaiB Ha 87,4% mnopiBHAHO 3 BUXiAHMM piBHEM, IO CBIAYMTH PO
AOBrOTPMBAJY Ta CTIKY e(eKTHBHICTH JaHaaeaymMaldy y 3ano0iraHni Hanaais
CAH.

[I{omo 1HIMMX KIHIIEBUX PE3YyJIbTaTIB, 1110 OyJsu BKiItoueHi 10 cxemu PICO, a came
cMepTHICTh uepe3 Hanaau CAH Ta TpuBanicTe HanazAiB, 3asBHUKOM OYyJIO 3a3HAYEHO
HACTYIIHE.

Ockinpku B 000x gociimkenHsx, sk HELP (Banerji A. et al., 2018), Tak i
CHANGE (Zuraw et al., 2010), e Oya0 BHSBJICHO BHIIaIKiB CMEPTI Yepe3 Hamaan
CAH y nmocnmipkyBaHUX Tpymax JiKyBaHHS, JaHUM pe3yibTaT He 00’€IHYBaBCS Y
MeTaaHai3i, 0 BUKOPUCTOBYEThCs y O0azoBomy crieHapii (Mendivil et al., 2021). 3a
pe3yabTaroM aHanizy nojgoBxenux pociimpkens (HELP OLE ta CHANGE 3) cutyaris
OyJja aHaJOrIYHOI — MpO BHUMAAKU cMmepTi uepe3 Hamagu CAH y mociimkyBaHHX
rpynax JiiKyBaHHSI HE OBLAOMIISIIOCH.

Pesynbrati momo TpuBaiocCTi HamaaiB HasBHI y gociimkenni HELP (Banerji A.
et al.,, 2018) rta CHANGE (Zuraw et al., 2010). 3a manumu gocmimpkeHauas HELP
TPUBATICTh Hamaay y rpymi JaHagenymady 300 Mr xoxkHi 4 THXKHI CKiagana 26 ron
(1,08 mui), y rpymni nananenymaldy 300 mr xoxHi 2 THXHI ckiagana 26,6 rox (1,18
nH1), y rpym mianedo — 33,5 rox (1,40 ani). 3a ganumu gocmimkeHHs CHANGE
TPUBATICTh Hamaay y rpymi iHrioitopa Cl-ectepasu npu npodigakTUill CKIajgana
2.1£1.13 gni npotu 3.4+1.39 nHiB y rpyi miamneoo.

OTxe, BIAMOBIAHO 10 Ppe3yJbTATIB NPOBEJEHOr0 AHAJI3Y NOPiBHAJIBHOI
KJIiHIYHOI eQeKTHBHOCTI 3asiIBHMKOM 3p00JICHO BHCHOBKH, IO 3aCTOCYBaHHS
MIIIIKIPHOTO JdaHaaenymaoy mo 300 Mr KoxH1 2 TUXHI (3 MOKIIMBICTIO 3HUKEHHS 1031
10 300 mr xokHi 4 THXKHI) y matieHTiB (aitu Big 12 pokis ta gopocii) 13 CAH, sxi
noTpeOyBall PYTUHHOI (JOBrOTpUBaiOi) MPOQIIAKTUKK HaMaiiB y IMOPIBHAHHI 3
BHYTpilIHbOBeHHUM CI1-INH mo 1000 oaunHuipe 2 pa3u Ha THXIECHb 3HUKYBAJIO
gactoty HamanaiB CAH Big 73% (ARR=0,27; 300 mr koxHi 2 TxHi) 10 46%
(ARR=0,54; 300 mr ko>H1 4 THXHI) 3TiHO 3 pe3yJabTaTaMU HEMPSIMOTO MOPIBHSHHS
yepe3 CIHUIbHUN KoMIapaTop 3a MeroaoM baiteca, mo mpeactaBieHi y myOmikaiii
Mendivil et al.,, 2021. IloxiOni pe3yabTaTh OyJaM NPOJAESMOHCTPOBaHI ¥ 3a
pe3yabTaTaMu HenpsMoro nopiBHsaHHS y gociimkenni PATCH (Magerl et al., 2023) y
HEPaHIO0MI30BaHUI CrociO Ha OCHOBI 1HAMBITYATbHUX JAHUX IMAIIE€HTIB 3 TOMPABKOIO
Ha CHOTBOpIOIOUMH ¢akTop: momicsuHa vactora HamanaiB CAH y maiieHTiB, siki
OTpUMYBaJlM JaHajaenaymad, Oyia Maike BIBIYI MEHIIOW, HIK Yy TMali€HTIB, Kl
otpumyBaiu BHyTpimHboBeHHUM C1-INH (RR=0,486; 95% CI 0,253-0,932, p<0,030).

Indopmanis 11010 NOPiBHAIBLHOI 0€3MEeKH 3aIBJICHOI0 JIKAPChKOI0 3ac00y
JIaHa/1eTyMa0, 1110 MpPeCcTaB/IeHa B 10ChHE.

Amnani3 npodutto 0e3nexu JaHaaenymMady MopiBHAHO 13 BHYTpilIHbOBeHHUM Cl1 -
INH npencrasieHo 3asBHHKOM 3a jganumu gociimkenns PATCH (Magerl et al.,

2023).
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Kinnesi Toukm Oesmexu B mociimkenHi PATCH we Oymm ckopuroBaHi Ha
KoH(ayHIepH, OCKUIBKM BOHM OynM BHW3HA4YEHI TIIBKA JUISI KIHIIEBHUX TOYOK
€(eKTHUBHOCTI.

Hatinomupenimoro 1P 6yB 6116 y micIi 1H'eKLii micys BBEACHH JaHaAeTyMaly
(n=53, 47,7%), Toni sk npu 3actocyBaHHi BHyTpimHb0BeHHO C1-INH Takoi [1P ne
OyJ10 3apeecTpoBaHO.

Buinomy xinbkicte I[P Oyna OinbInoro cepen MaIli€HTIB, SKI OTPUMYBAIH
JaHanelymMal MOPIBHSIHO 13 3acTocyBaHHsAM BHyTpimHbOBeHHOro CI1-INH (93,7%
nopiBHSHO 3 69,2%, p<0,0001), ane it yactka jnerkux ado nomipHux I[P Takox Oyna
Buiow (92,8% npotu 65,8%, BianosinHo). Bei cepito3ni [P ve Oynu mos'sizaHi 13
3aXBOPIOBaHHSIM. 3arajioM, 4acToTa BUHUKHEHHs cepilozHux [IP Oymna meHioro cepen
MAI€HTIB, SIKI OTPUMYBAJIN JIaHAAeTyMa0, TOPIBHAHO 3 MalllEHTaMHU, SIKI OTPUMYBAIIN
C1-INH BuyTpimuab0BeHHO (2,7% mopiBHsHO 3 11,7%).

Takox y rpymi Ja"anenymMady 4acTille HK y Tpyll BHYTpiliHbOBeHHOTO Cl -
INH, orpuMaHoro 3 mia3mMu KpoBl, BUHUKAJIHU BIPYCHI 1H(EKIT BEPXHIX TUXAIbHHUX
nutsxiB (24,3% npotu 1,7% BianosigHo, p<0,0001).

[IpununenHs nikyBaHHs yepe3 [IP BUHMKaAIM TUIIe y MAL€HTIB, K1 OTPUMYBAJIH
nananenymab. Y pocnimkenni HELP oqun namieHT OpUNIUHUB y4acTh Y JOCIIIKEHH1
yepe3 cepiosny I[IP (mapunreanbHuil Hamaja) 1 YOTUPU TMAll€EHTH BUWIUIM 3
postpenoro pocuikenHs HELP OLE uepes I1P, 30kpeMa yepe3 KIIiHIYHO 3HAYYIIII
3MiHU JJa0OPATOPHUX MMOKA3HUKIB 400 BUHUKHEHHS T1EPUYTIMBOCTI.

3asBHMKOM 3a3HaueHo, 110 aHami3 [1P, siki He Oymu moB’s13aHi 13 3aXBOPIOBAHHSM,
ToOTO 0e3 BpaxyBanHs HamaniB CAH, BBa)ka€TbCs MEHII YIEPEIKEHUM Yepe3
BIJIMIHHOCTI B JokyMmeHTarii moao [1P y Bxkmouenux pocnimkennsx (Hanagu CAH
Oynu 3adikcoBani sik [IP B nocmimkennax HELP, npoTe He Oynu 3aJOKyMEHTOBaHI SIK
ITP B mocmimxenHi CHANGE). Ananiz IIP 6e3 BpaxyBaHHsI MO, MOB’s3aHUX 13
3aXBOPIOBAHHAIM NPEJICTABICHO Y Ta0IuU1l 3.

Ta6auus 3. TIP Ge3 BpaxyBaHHS MO1H, MMOB’I3aHUX 13 3aXBOPIOBAHHSIM, 33 KJlaCaMU
cucTeM oprauis 3rifHo 3 gociaimkenasaMm PATCH (Magerl et al., 2023)

Kuac cucremu opranis ITepeBakunii Jlanapnenymao C1-INH
TepMiH (n=111) (n =120)
Io0iuni peakuiif
Bynp-ski Bynb-sxuit 101 (91%) 83 (69,2%)
HI1yHKOBO-KHUIIKOBI pO3aau Bynb-sxuit 30 (27,0%) 34 (28,3%)
3arasbHi po3naau Ta peakiii y | byab-skuit 65 (58,6%) 21 (17,5%)
MiCI[l BBEACHHS
Bine y Micti i’ exIii 53 (47,7%) -
Iadexuii Ta iHBa3ii Bynb-sxuit 67 (60,4%) 55 (45,8%)
[Hdexkuis BepxHiX 15 (13,5%) 15 (12,5%)
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IUXaJbHUX [UIAXIB
BipycHa indexirist 27 (24,3%) 2 (1,7%)
BEPXHIX JUXATHHUX
LUIAX1B
TpaBmu, oTpy€eHHS Ta Bynp-sxuit 19 (17,1%) 13 (10,8%)
NPOIEAYPHI YCKIIAHEHHS
Po3magu onopHO-pyxoBOro bynb-skuit 23 (20,7%) 16 (13,3%)
arapary Ta CIIOJy4YHOI TKAHUHU
Po3agu HepBOBOI cUCTEMU bynp-skuit 31 (27,9%) 24 (20,0%)
I'onoBHwMit 6Nk 24 (21,6%) 15 (12,5%)
Po3magyn mxipu Ta migmkipHoi | Byab-skuii 16 (14,4%) 24 (20,0%)
TKaHHUHU
Tskxi TP}
bynp-skuit Bynp-sxuit 13 (11,7%) 27 (22,5%)
Cepiiozni ITP1§
Bynb-sxuii Bynb-sxwuii 3 (2,7%) 14 (11,7%)

Frmomii BpaxoBYIOThCA, SIKIIO BOHU criocTepiranucs y >10% ycix mamieHTiB abo y >10 mamieHTiB i
>1% y KOXHIH rpymi;

fnonii BpaxoByIOThCS, AKILO BOHHU criocTepiranucs y >5% ycix namienris abo y >10 narientis 1>1%
y KOXKHIN Tpymi;

§Bci cepitozHi [1P BUABUINCH HETIOB’ A3aHUMHU 13 3aXBOPIOBAHHSIM.

JlonaTKkoBO 3asiBHUKOM OyJIO MpoaHasi3oBaHO Npodiiak Oe3NeKu JaHaaenymady
sriguo 3 nocaimkennsm HELP OLE (Banerji et al., 2022), ocHOBHOIO METOO SKOTO
OyJ0 OLIHUTH JOBFOCTPOKOBY O€3MeKy MOBTOPHOIO MiAIUIKIPHOTO BBEIEHHS
naHanenyma0y marientam i3 CAH.

3a pesynbratamu npociimxenas HELP OLE, ne 81,6% mnaiiieHTIB 3aBepiiniv
nociipkeHHs: >30 MicALiB, HOBUX CHUTHAIIB O€3MEKH, IMOB’A3aHUX 3 JIKYBaHHAM
JaHasieryMmaboM, BUSBJIIEHO He OyJo. Peakiii y Micii iH’ekiii Oyiu HalO1IbII 4acTo
3apeectpoBanumu [IP, mo BuHUKaNM mig 4ac jJikyBaHHs (aHri. treatment-emergent
adverse events), OUTbIIICTh 3 SIKUX OYJNIM JIETKOTO CTYHEHS TSDKKOCTI, 3HHUKAIU
MpOTSITOM JIHS Ta HE TNPU3BOAWIMA J0 TPUNUHEHHS JOCHIDKeHHS. [HImuMu
Hanyactimumu [IP Oynu BipycHa iH(ekiis BepxHiX auxaibHux NUsxiB (42,0%),
iH(peKIisT BEepXHIX auXalbHUX NUIXIB (25,9%) Ta ronoBHuii Oinb (24,5%), 1o
Y3TOJKYETHCS 3 pe3ysibTaTaMu aHamizy 0esneku y nociimkenni PATCH. Kpim Toro,
3arajibHa yactota [IP, mo ctanoBnsaTh ocobnuBuil iHTEpec (aHri. adverse event of
special interest), BH3HAUEHUX K peakuii TinepKoaryisanli Ta KpoBoTedi, Oyna
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Hu3bKo10. [losBa anTuTiN 10 NManaaenymaly (anti-drug antibodies) Ta HelTpami3yroUnx
AHTUTIJ HE BIUTMHYJA Ha ePEKTUBHICTH a00 Oe3meKy anaaemymaoy.

3asgBHUKOM TakoX Oyno TmpoaHamizoBaHo IlepiomuuHi 3BiTH 3 OIIHKH
criBBigHOMmEHHs KopucTh/pu3uk (Periodic Benefit-Risk Evaluation Report, PBRER)
JUIA 3asIBJICHOTO JIKapChKOro 3aco0y Ta KommapaTopy, iH(opMmaiis B SIKUX €
KOH(}iaeHiiTHOI0.

OT:xe, 32 BUCHOBKaMHU 3asBHUKA MPOQ1Ib O€3MeKH JaHaAeyMady € NpUUHITHUM,
a OIlIHKa CIiBBIJHOIICHHS KOPHUCTH/PU3UK 3JIUIIAETHCS HE3MIHHOIO, II€ JOBEICHO
npoananizoBanumu kepenamu  (PATCH study, HELP OLE Tta PBRER).
Haitnommpenimum IIP 6y Ounb y wmicui 1H'eKIIi Mic/sl BBEJCHHS JlaHaJeymMaly
(47,7%). Y rpymi naHajenyMaly dYacTilllé BUHHMKAIM BIPYCHI 1H(QEKII BepxXHIX
IUXaJbHUX HUIAX1B, HIXK Yy rpyni BHyTpimHboBeHHOTO C1-INH (24,3% mpotu 1,7%
BianoBiiHO, p<0,0001). BtiM, mpu 3acrocyBaHHi BHyTpimHbOBeHHOro CI1-INH
BUSIBJIEHO TaKUil BaXJIMBUU 1ACHTU(QIKOBAHUN PpU3UK  SK _ o
(apMaKOEKOHOMIYHOI MOJedl 3agBHUKOM Oyno BKIO4eHO Taki [IP, sk BipycHi

1H(DEKI1T BEpXHIX TUXAIbHHUX HUIAXIB Ta _

Vnosnosascenuii  opean nposie eepugpikayitinuii  aHaniz NpeoCcmasieHux
3AA6HUKOM — pe3yabmamié  KIiHIUHOI  ehekmusHocmi — NIOWKIPHO20 — BBEOEHHs
nanadenymaby nopisHano iz euympiwnvosennum CI1-INH ma 3a3navae nacmynme.

Pesynomamu ananizy nopieusanvnoi kiainiunoi egexmusnocmi npeocmasnemi
3AAGHUKOM 30 OAHUMU:

- HeMpPAMO20 NOPIGHSIHHSL Yepe3 CHLIbHULL Komnapamop (3a 0aueci@coKum
Memooom ma memooom byxepa, pezyrbmamu sKkux npeocmaeieHi y nyoaikayii
Mendivil J. et al., 2021);

- Ak dooamkosutl auaniz oocniodcenwsi PATCH — Henpsimozco nopisHAHHA 3
NONpPABKol0 HA CHOMBOPIIOYUL (PAKMOp Y HEpaHOOMI308aHUU CNocib6 Ha OCHOSI
IHOuBiOyanbHux oanux nayicumis (nyonixayis Magerl et al., 2023).

B pesynemami eepughixayiiinoco ananizy ynoGHOBAMNCEHUM Op2aHOM He 010
3HAUOEHO NPAMUX NOPIBHANbHUX OOCTLOINHCEHb NAHAOEYMAOY MaA 6HYMPIUHbOBEHHO20
C1-INH ma niomeepooiceno inhopmayiro 3aa6HUKA NPO me, o HA OAHUL YaC HeMAa€e
NPAMUX KIIHIYHUX OO0CHI0JCeHb, SKI NOPIBHIOIOMb NIOWKIPHUL J1aHaAdeiymadb ma
snympiwnvosennuti C1-INH.

He ouensuuce na me, wo nenpsime nopieuauns PATCH 3 nonpaeéxoio Ha
CnOmMeopIooYUll (hakxmop y HepaHooMiz08aHuli cnocib Ha OCHOB8I THOUBIOYATbHUX
oanux nayicumis (nyonixkayis Magerl et al., 2023) sxarouano oawi 6inbuloi KintbKocmi
NAyieHmis 3 GIOKPUMUX OOCAIOHCEHb 3 O0BULUM NEPIOOOM CROCMEPENCeHHS (BIOKpUume
po3swupere oocnioxcenus nanaoenymady HELP OLE 3 cepeonim nepio0om niky8auHs
30 micsayie ma iokpume, oonoepynose oocniodxcents CI1-INH CHANGE 3 3 nepiodom
NiKyeanHs 2,6 poku), yci Kinyesi pe3yibmamu 0yau npoananizoeani Ha 182 denv (26
MUICHIB) BIONOBIOHO 00 NEPindy OYIHKU BKIHOUEHO020 OO0CNIONCEHHS JaHaderymady
HELP. Toomo nepioo oyinxku pe3yibmamy He 8IiOpIZHAEMbCA 6i0 nepiody OYIHKU

21



Jlanaoenymab 0ns pymunnoi npogiraxmuxu noemopHux Hanadié cnadkogoeo amcionegpomuunozo naobpsky (CAH) y
nayienmie sixom 6io 12 poxie, 18.06.2025

HEeNnpsMOo20 NOPIGHAHHA Yepe3 CNIIbHULL KOMAAPpAmop, ujo npedcmasieHull y nyouikayii
Mendivil J. et al., 2021.

Bpaxosyiouu  euwesasnauene ma  pexomenoayii  Hacmanoeu — w000
npeocmaesieHts HenpamMo2o0 NOPIGHAHHS uepe3 CNIIbHULL KOMNapamop y pasi
BIOCYMHOCMI NPAMUX NOPIBHANLHUX OO0CTIONCEHb, YNOBHOBANCEHUL OpP2aH NPUUMAE
Mmakutl nioxio 3as6HUKA 00 NPeOCMABIeHH pPe3VIbmamie NOPIGHANbHOI KIIHIYHOL
ehekmusHocmi 3a OAHUMU HENPAMO20 NOPIGHAHHS Yepe3 CRIIbHUL KOMNApamop
(nybnixayis Mendivil J. et al., 2021) sax ocHosnuli ananiz ma po32ni0ac pe3yiomamu
oocniodcennss PATCH sax 0o0amkosi 00Ka308i 0aHi.

Ynosnosasicenum opeanom 6yno npoananizoeamo Henpsame  NOPIGHAHHSL
nanaoenymabdy y 080x pescumax 3acmocysanus (300 me pas na 2 mudicHi ma pas Ha 4
mudicHi) ma enympiwnvogennozo CI1-INH uepes cninvHuti komnapamop niayeoo, wo
npeocmasnero y nyonixayii Mendivil J. et al., 2021 ma ecmanoeéneno nacmynte.

Ak 3a3Haueno y 8UCHOBKY suwye, OaHe Henpsme NopieHAHHs 6a3y8aIUCh HA OAHUX
26-muoicnesoeo naayebo-KkoHmpoabosanoco docnioxcenuss HELP (Banerji A. et al.,
2018) ma uyacmuni B 12-mudwxcHegoeo niayeb0-KOHMPOIbOBAHO20 NEPEXPecHO20
oocniodcennsi CHANGE (Zuraw et al, 2010). Kpumepiamu 6KmoueHHs OO
oocniodcennss HELP 6ynu nayiecnmu gixom 8i0 12 pokie 3 niomeepoiceHuM 0ia2H030M
CAH I ma Il muny, a 0o oocnioxcenns CHANGE — nayiecumu 8ikom 8i0 6 pokKig 3
niomeepoxcenum oiacnozom CAH, exntouarouu nuzvkuti pieenv C4, HopmanvHuil
pisens Clg, Huzvkum anmueeHnum i pyukyionanonum pienem CIl- INH abo mymayiero
oinka CI-INH (wo eionosioac CAH I ma Il muny). Bionogiono 0o 6azo8ux
xapaxmepucmuk nayienmis oocnioxcennsi HELP cepeouiti ix cmanogus 40,1 (SD
16,8) y epyni nanadenymaby xoocni 2 muscni, 40,3 (SD 13,3) y epyni nanadenymady
KootcHi 4 muorchi, a 6 docniddcenni CHANGE cepeoniu ik nayicnmie cmanosug 38,1
(SD 17,2). Bapmo 38epHymu yeacy, w0 6i0N08IOHO 00 pe3yibmamie aHalisy
YYMAUBOCMI BIOMIHHOCMI 34 8IKOM, CMAMMI0 Ma 8a2010 NAYIEHMIE He SNJIUHYIU HA
pe3yibmamu nopieHaIbHOI KiHiuHoi nanadenymady ma CI-INH.

Henpsme nopieuanus, wo npedocmasneno y nyoaikayii Mendivil J. et al., 2021,
0y10 nPoBedeHo 3a 080MA CMAMUCIMUYHUMU NIOX00AMU: OAUECIBCOKUM MEmOOOM,
3aCHOBAHO20 HA A2PE20BAHUX Pe3YIbmamax 00CHIOHNCeHHs, ma 3a Memoodom Byxepa,
3ACHOBAHO20 HA THOUBIOYANLHUX OAHUX NAYIEHMIB.

Knacuunuii 6atieciecokuii nioxio 68azicacmuvcs CMaHOapmom CmMamucmudHol
OYIHKU NPU HENPAMUX NOPIGHAHHAX, MOYHICMb AKO20 3MEHULYEMbCS NPONOPYIUHO
3MeHuenHio 00 ’emie 6ubipox. Bpaxosyrouu obmedxceny Kinbkicmv nayicHmis y
BKIIIOYEHUX OOCTIONHCEHHSAX, ABMOPU MAKONC NPOBENU NAPALEIbHUL AHAI3 3a MeMOOOM
byxepa. Ompumani pezynomamu 3a 060Ma nioXo0amu GUAGUNUCS CRIGCMAGHUMU 3d
oyinkoro wacmomu Hanaodie CAH. €ouma 6iominHicmb nNONA2AE Y HEZHAUHOMY
3meHuienHi dosipuux inmepsanieé na 0,01-0,02 y eunaoxy memooy byxepa, wo ne €
CYMMEBUM.

Cniscmasnicmv pe3yibmamis niomeepodiCcye KOPeKmHiCmb OCHOBHO20 AHAI3Y,
npoeeoeH020 3a OAUECIBCLKUM NIOX000M. ToMy YNOBHOBAMCEHUN OpeaH 68aNCAE
BUKOPUCTNAHHS 3ASIBHUKOM Y (DapMAKOEKOHOMIYHOMY aHAli3l 05l 6A308020 CYEHAPIIO
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pe3yibmamis, OMpPUMAHUX 3 OAUECIBCLKUM NIOX000M w000 yacmomu Hanadie CAH,
00IPYHMOBAHUM — HABIMb 3 YPAXYBAHHAM 0OMEHCEHOI KiIbKOCMI NAYi€EHMI8, OCKIIbKU
BOHU NIOMBEPOIAHCEHI AIbMEPHAMUBHUM MEMOOOM.

3a pezynomamamu ananizy oocniodcenns HELP ynosnosasicenum opeanom 6yno
ecmanosiero, wo 3azarom 54,8% nayicumis y epynax nanadenymady nonepeoHbo
OMPUMYBANU  O00820MPUBATY NPOPINAKMUKY 3a mMpU MIcAYyi 00 CKPUHIHZY ma
BKIIOYEHHS Y 00CNiOdceHHA. [lemanvHa Hpopmayis wooo KilbKocmi NayicHmis y
epynax naumaodenymady 300 me xooucui 4 ma KOJNiCHI 2 MUDICHI, WO OMPUMY8aIU
nonepeoHbo 00820MpuUBALY NPOPINIaKmuKu HageoeHa y mabauyi 4 Hudxicue.

Taonuusa 4. llonepeone 3acmocysanHs 00820mMpusanoi npogiiakmuku 8 2epynax
nanaoenymady 300 me xooucui 4 ma xoducui 2 mudicui y docnioxncenni HELP

Jloszompueana npoghinakmuka Janaoenymab Kosxcni 4 Jlanaoenymaé xoxcui 2
muoichi, (n=29) muoicHi, (n=27)

C1-INHd 18 (62,1%) 11 (40,7%)

Ilepopanvna mepanis® 1 (3,4%) 0

Kombinosana mepanis' 1 (3,4%) 3 (11,1%)

He 3acmocosysanu 9 (31%) 13 (48,1%)

dBrmouae nayicumis, sixi guxopucmosysanu nuwe CI-INH.

*Brutouae nayieHmis, sKi 6UKOPUCHIOBY AU TUULE NEPOPATIbHY MEPANito, Wo KII0YAE AHOPOLEHU MA
aHMu@iOpuHOIMUKU.

TMayienmu, saxi sukopucmogysanu ax ineivimop Cl, max i nepopanony mepaniio 01 00620mpuanoi
npoghinakmuxu.

Y oocniosicenni HELP (Banerji A. et al., 2018) 6yau nposedeni nonepeonvo
CNJIAHOBAHT AHANI3U NIOSPYN NAYIEHMIB 3 DAZ0BUMU XAPAKMEPUCTIUKAMU, 30KPEMA 1
8 3ANeNHCHOCMI BI0 3ACMOCYBAHHA 00820MPUBALOL NPOPIIaKMuKu 00 NO4YaAmKy
Odocrniodcenns. Pezynomamu npedcmasneno y maoauyi 5.

Taonuus 5. Ilonepeone 3acmocy8amHsi 00820mpusanoi npo@ilakmuku 6 2epynax
aanaoeaymaoy 300 me xooucui 4 ma xoducui 2 mudicui y oocnioxncenni HELP

Iiozpyna/pe3ynomam Jlanaoenymaé kosucni 4 Jlanaoenymaté Kodxcui 2
muoicHi, (n=29) muoicHi, (n=27)
Ilonepeons ooszompusana 20 14

npogpinakmuxa, n

Kinvxicmo nanadie na micsiyw, 0,59 (0,38 - 0,92) 0,31 (0,16 - 0,62)
cepeone (95% CI)

be3 nonepeonvoi 0o6compusanoi 9 13
npoghinakmuxu, n
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Kinvkicmo nanaois na micsayp, 0,39 (0,18 - 0,87) 0,20 (0,07 - 0,60)
cepeone (95% CI)

3a peszynomamamu ananizy nioepyn 0yi0 6CMAaHOBIEHO, WO MICAYHA 4acmoma
Hanaodie 6 epynax aanadeaymaoy 300 me xoducHi 2 mudichi ma KoxicHi 4 mudicHi Oyna
0ewo HUdMCYoI0 Y NayicHmis, AKi NONepeoHbo He OMpUMY8aIu 00820MPUBALOL
npoghinaxmuxu. Ilpome cymmesoi piznuyi 6 pe3yibmamax 6 3aieHCHOCMI 8i0 mo2o uu
OMpUMY8aNU NAYIEHMU PYMUHHY NPODINIAKMUKY 00 BKIIOUEHHS 8 00CTIOHNCEHHS YUl Hi
He 0110, Wo ModHce OYymu No8 'a3aH0 3 Nepiod GUMUBAHHS 00 BKIIOYEHHSL Y O0CTIONCEHH S
(anen. Long-Term Prophylactic Therapy Washout), wo cknaoas >2 mudichi, npo wo
makoodic 3asHavae 3asa6HuK. Omowce, Ha OYMKY YHNOBHOBANCEHO20 OP2aHY, NONEPeoHE
3aCcmoCy8ants pymuHHoOi npoQinaKmuKy nayieHmamu, wo ompumysaiu 1aHaoeiymad
6 docnidxcenni HELP ne moeno eniunyno Ha pe3yibmamu Henpsamo20 NOPIGHAHHS 3
C1-INH, wo npeocmaeneni y nyonikayii Mendivil J. et al., 2021.

Y nenpsamomy nopiensanni, wo npedcmaeneno y nyonixayii Mendivil J. et al., 2021,
pe3yrbmamu npedcmasieHi 01 1aHadeaymaoy y 080x pexcumax zacmocygants (300
Me pa3z Ha 2 mudicHi ma pas Ha 4 mudichi). Pezynomamu nopiensnus aanaoenymady 300
me pasz Ha 4 mudxcni ma CI1-INH demoncmyoms MeHuly KiHiuHy nepegacy 1adeiymaoy
Hidc 8 pexcumi 300 me paz na 2 muoicui. OOHax, 6apmo 36epHymu y8azy, ujo 6i0n08i0HO
00 IHCMPYKYIi 0151 MEOUYHO20 3ACMOCYBAHHS MA MINCHAPOOHUX KIIHIYHUX HACMAHO8
DPEKOMEHO0BAHO NOYUHAMU PYMUHHY npoginakmuky aanaoenyma6o 3 300 me kocHi 2
MUDICHI, 3 MONCIUBICIIO Nepexody Ha 4-mudicHesull iHmepsan y pasi O0CACHEHMHs
cmaobibHO20 KOHMPOI0 3ax80ptosanHs. OCKilbKU 810n06i0HO 00 docaidxcenHss HELP
nayienmu 6 epyni nanadeaymady 300 me koxcHi 4 muoichi 8iopasy nicisi panoomizayii
OMPUMYBANU JIIKVBAHHA 6 MAKOMY pedcumi, momy i eexmusHicmo HA OYMKY
VHOBHOBAHCEHO20 OP2AHy Modice Oymu 0ewo HUNHCUOIO.

Ynoenoeaoswcenum opzanom 6yn0 nposedeno OyiHKy MemoOoN02iuHOi AKOCMI
HenpsmMo20 NOpPIsHAHHI, wo npedcmasieno y nyonikayii Mendivil J. et al., 2021, ma
BCMAHOBNCHO, U0 MemOoOol02IUHA SKICb € 6UcoKow. Bci acnexmu memooonoeii
HEenpsMO020 NOPIBHAHHA SIK 3a Memooom baiieca, max i 3a memooom bByxepa 0obpe
ONUCAHI MAa KOHKpemu308aHi. Ananiz pesyromamis 0emaibHO NPeoCmAasleHO Y
nyonikayii 3i cmamucmuyHo OYIHKOW, WO € BION0BIOHOIO 00 3A3HAYEHUX GUlye
Memooi8 HenpsAmMo20 NopisHAHHA. Takodc asmopamu 0y10 npoeedeHo 08a aHAli3U
yymaueocmi, wo Niomeepounu HaodiHicms ma CcmaobilbHICMb — pe3yIbmamis
He3anexicHo 6i0 Ookymenmysanus Hanaodie CAH (aumaniz uymaueocmi 1) ma
BIOMIHHOCMELl 3a 6IKOM, cmammio ma 6dzo0 NAyieHmis (awaniz yymiaugocmi 2).
Vnoenosasicenum opeanom 6 pamkax eepuikayitino2o auanizy makoxic Oyino
NPOBEOEHO OYIHKY MEemOOON02IYHOI SAKOCMI O0CHI0NCeHb, WO OYIU 6KIOYeHI 00
Henpsamozo nopisusanus Mendivil J. et al., 2021. Bcmawnosneno, wo 00CaiodceHHs
nanadenymaoy HELP (Banerji A. et al., 2018) mae sucoxy memooonoziuny skicmo, a
oocnioxcenuss CI-INH CHANGE (Zuraw et al., 2010) mae nomipry memooono2iuny
AKICMb.

24



Jlanaoenymab 0ns pymunnoi npo@iraxmuxu noemMopHUxX Hanaodié cnaokogoeo awcionegpomuunozo naopsky (CAH) y
nayienmie sixom 6io 12 poxie, 18.06.2025

Omoice, 3a pe3yrbmamamu HEnpsAMo20 HNOPIGHAHHI, WO NPeOCMABIeHo V
nyonixayii Mendivil J. et al., 2021 (Ous. mabauyto 1 sucnosxy), 3a memooom baiieca
8CMAHOBIEHO KIIHIUHY nepesazy nanadeaymady 6 0o3yeanti 300 me KodcHi 2 mudicHi
ma KodcHi 4 muowcHi nopieuano i3 enympiwnvogennum CIl-INH 3i cmamucmuyno
3Hauywjoro pizHuyero 3a oyinkor yacmoma nanaoie CAH, wo suusunacey na 73% ma
46% eionogiono. Taxoowc pusux nepwoeo Hanaody nicis 70-2o0 Ousa 6i0 nouamky
NUKYBAHHA ~ 3HU3UBCA ~ NpU  3ACMOCYBAHHI  JaHadenymaby  NOpPIGHAHO 3
snympiwnvogennum CI-INH na 83% 6 peowcumi 300 me Kodxcni 2 mudichsa 3i
cmamucmu4mo 3uadyworo pisnuyero ma Ha 49% e pescumi 300 me xoorcni 4 muoicni
be3 cmamucmuuno 3Hauyywoi pizHuyi. Pezynibmamu 3a oyinKow puzuxy nepuioco
Hanaoy nicaa 0-0Hs npoOeMOHCMY8anU NOPIBHAILHY edheKMUBHICMb 1aHAdeyMady 8
06ox pexcumax ma enympiwHvogennoco CI-INH, wo nos’sizamo 3 mum, wo
PIBHOBAICHA KOHYEHMPayis 1aHaA0eaymMady 8 niasmi Kpogi 00CsA2aEmMbCs NPUOIUIHO HA
70 Oenwv nicns nouamky niKyeauHs. Pezynomamu nenpsamoco nopieuanHs 3a Memooom
byxepa € cniscmasnumu, wo niomeepodr’cye KOPEeKMHICMb OCHOBHO20 AHANI3Y,
npoeedeH020 3a OAUECIBCLKUM NIOXOOOM.

AHAx  0odamkose Oocepeno 0082ompuganoi egexmusHocmi nanaoenymady
3AA6HUKOM OYI0 NPOAHANi308aHO 8iOKpume posuiupene oocniodxcennuss HELP OLE
(Banerji et al., 2022%), wo mpusano 132 muscui ma éxmouano 212 nayienmie iz CAH
(109 — szasepwunu oOocnioxncenns HELP ma 103 exnoueni 3a pezyiomamamu
CKpUHIH2Y, 5K HO8I nayienmu). 3a pe3yibmamamu O0aH020 OO0CHIONHCEeHHS 0)l0
B8CMAHOBIEHO, WO 3ACMOCYBAHHI IAHAOEIYMAD) 3HUIULO CEPEeOHI0 YaCmMOmy HaAnaoie
CAH na 87,4% nopieuano 3 euxionum pisHem. llicnia eeedenns nepuioi 0o3u
aanaoeaymaoy 81,8% ma 68,9% nayienmis ne manu nanaoie CAH npomsecom >6 ma
>12 micayis 8ionosiono; 37,3% nayienmie ne maau Hanaoig NPOmMsA20M yCb020 Nepiody
00CTIOJHCEHHS, A CepeOHst MAKCUMAIbHA MPUBATLICMb Nepiody Oe3 Hanaoié CMaHo8ULA
19,4 wmicaysa. Jlani pesynomamu ceiouamv npo CMIUKYy 00820MpuUBAly KIiHIYHY
eghexmusHicmo 1anadeaymaoy.

Inghopmayisn wooo nopisHANbHOI be3neKku 3an81eH020 NIKAPCLKO20 3aco0y
naunaodenymady ma CI-INH y oocve npeocmaenena 3a danumu oocniosxcents PATCH
(Magerl et al., 2023). Ockinoku IIP ne oyintosanucey npu Henpsamomy NopieHHHI uepes
cninvHutl komnapamop (Mendivil et al., 2021), a oocrioncennss PATCH exnouano
Oinbuty 6uOIPKy NAYicHMIs, YNOBHOBANCEHUL OP2aAH B8ANCAE NPULHAMHUM AHANI3
npoginio besnexu 3a pe3yromamamu 0aH020 HeNpPIMO20 NOPIGHAHHSL.

3a pezyrbmamamu amanizy 6CManHo6ieHo, wo Kitvkicmo IIP 6yna 6invuworo npu
3acmocy8anHti 1aHaoerymady nopieHAHO i3 3aCMOCY8AHHAM 8HYmpiuihbosennozo ClI-
INH (93,7% vs 69,2%, p<0,0001), npome i uacmxa neekux abo nomiprux I1P maxooc
oyna Oinvworo 6 epyni aamadenymaby (92,8% vs 65,8%, 6ionogiono).
Haiinowupeniworo IIP 6ys 6inw y micyi in'ekyii nicis egedenns ianadeaymaoy (n=>53,
47,7%), npu 3acmocyeanni CI-INH enympiwnvosenno marxoi IIP ne 6yno
3apeecmposano. Bpaxosytouu siominnocmi 6 0okymenmysanti 8 docnioxcennsx HELP

22 Banerji A, Bernstein JA, Johnston DT, et al. Long-term prevention of hereditary angioedema attacks with lanadelumab: the HELP OLE study. Allergy.
2022; 77(3): 979-990, https://www.ncbi.nIm.nih.gov/pmc/articles/PMC9292251/
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ma CHANGE wnanaoie CAH sx IIP, ynoenogajxcenuil opean NO200HNCYEMbCS i3
3AA6HUKOM, WO 8 OAHOMY BUNAOKY OoyinbHO ananizyeamu IIP 6e3 epaxysants nooii,
no8 s3aHUX i3 3ax8oprosanuam (moomo 6e3 nanadie CAH). 3a peaynemamamu ananizy
maxkux [IP maxooxc écmanogneno, wo 6 epyni nanaoenymady nopisuano iz CI1-INH
yacmiwe cnocmepieanucs GipycHa IHGeKxyis 6epxHix OuxarvHux wiiiaxie (24,3% vs
1,7%). [dooamkoso 6 pamkax auanizy npo@ino 0Oe3neku 3aA6HUKOM OO0
npoananizosano 8iokpume pozuiupere docniodxicenns HELP OLE, pe3zynemamu sxo2o
y32000icyromucs i3 pesynomamamu oocaiodxcenns PATCH. 3a pesynemamamu ananisy
llepioouunux 36imie 3 OYiHKU CHIBBIOHOWIEHHSL KOPUCMb/DUIUK  3A56]1eH020
NKAPCbKO20 3ac00y ma Komnapamopy 0y10 6UsAGLeHO MAKUL PUSUK K

Jlanagenyma6 He BkiItodeHH 110 23 Bunycky ba3oBoro mepesiiky ocCHOBHHMX
Jikapcbkux 3aco06iB BOO3 miist nopocnux, 2023 poxy (WHO Model List of Essential
Medicines)® Ta no 9 Bunycky Ba30Boro mepesiky 0CHOBHHX JIIKAPCHKHX 32C00iB
BOO3 nna aireit, 2023 poxy (WHO Model List of Essential Medicines for Children)?.

Cepen rany3eBux cTaHAapTiB y cepi OXOPOHU 370pOB’a YKpaiHu JiaHaieaymad
He BKiIoueHuil 10 17 Bumycky /lep:xxaBHoro dopmyJisipa JikapcbKux 3aco0iB
(maxa3z MO3 Ykpainu Big 13.06.2025 Ne 971%).

Y peectpi MeIUKO-TEXHOJIOTTYHUX JOKYMEHTIB 3i CTaHaAapTH3aLil MeMYHOI
aomoMorun?®  wasBHWMIA Crangapr MeauyHoi  jgomomoru  “CnaakoBuid
aHTiOHeBpPOTUYHMI HAOPsAK”, 3aTBepkeHnil HakazoM MO3 Bix 26.01.2023 Ne 159
(mam — CranmapT MeAW4YHOI jaoromoru). JlaHagenaymad He BKIIOYEHO JI0 JIaHOTO
CranmapTy MEAMYHOI JIOMOMOTH, OCKUIBKM Ha MOMEHT HOro MiArOTOBKU Oylia
BifcyTHs peectpanis B Ykpaini?’. 3rimpo 31 CraHgaproM MeauyYHOI JJOIOMOTH
nikyBanHs CAH B 3anmexHOCTI B mepediry 3aXBOPIOBaHHS CKIIAJIA€THCS 3: JTIKYBaHHS
rOCTPOr0  CTaHy, KOPOTKOCTPOKOBOi (abo  mompoiienypHoi) mpodiIaKTHKH,
JOBrOCTPOKOBOI npodinakTuku. IIpemaparoMm mnepmioi JiHIi s AOBrOCTPOKOBOI
npodinaktuku € C1-INH, oTpumanuii 3 miaa3mu, 1110 BBOAUTHCS BHYTPIITHBOBEHHO 2
pa3u Ha TUXKICHb.

Y docke TmpeacTaBieHl HACTYMHI MiKHAPOAHI KJIIHIYHI pexkoMeHaamii,
HACTAHOBM 111010 BE/ICHHS MAIlIEHTIB 13 CMIaJIKOBUM aHT1OHEBPOTUYHUM HAOPSKOM.

1) Mixknapoani pexomenaanii BececBiTHBOI asieprosioriunoi opranizaunii Ta
€BponeiicbKoi akageMii aJeproJiorii Ta KJIiHIYHOI iIMYHOJIOTII 00 JIIKYBAHHS
CIAJIKOBOI0 AHTIOHEBPOTHYHOT0 HAOPAKY — meperJisaa Ta oHoBJeHHd 2021 poky
(The international WAO/EAACI (World Allergy Organization/European
Academy of Allergy and Clinical Immunology) guideline for the management of
hereditary angioedema—The 2021 revision and update)?.

KirouoBa mera noBrotpuBaiioi npodinaktuku npu CAH nonsirae B JOCSITHEHHI
MOBHOT'O KOHTPOJIIO 3aXBOPIOBAaHHS (1[0 03HAYa€ BIJCYTHICTh HAIMA/IIB) 1 HOpMaTi3allii

2 https://www.who.int/publications/i/item/WHO-MHP-HPS-EML-2023.02

24 https://www.who.int/publications/i/item/WHO-MHP-HPS-EML-2023.03

% https://moz.gov.ua/uk/decrees/nakaz-moz-ukrayini-vid-13-06-2025-971-pro-zatverdzhennya-simnadcyatogo-vipusku-derzhavnogo-
formulyara-likarskih-zasobiv-ta-zabezpechennya-jogo-dostupnosti

2 https://www.dec.gov.ua/cat_mtd/galuzevi-standarti-ta-klinichni-nastanovi/

21 https://www.dec.gov.ua/wp-content/uploads/2023/01/43350-dn_159 26012023 _dod.pdf

2 https://onlinelibrary.wiley.com/doi/full/10.1111/all.15214
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SKOCT1 JKATTS TMaIi€eHTiB. JOBrocTpokoBa MpOQiIaKTHKA TOJISATAE B PETYISIPHOMY
3aCTOCYBaHHI JIKapChbKUX 3aco0iB, 10 3MEHIIYIOTH TATap 3aXBOPIOBaHHS,
3arnobirarouu pO3BUTKY enizonie  CAH. ILOBrOCTpOKOBa npoq)maKTHKa Mae
nia0upaTUCh IHI[I/IBII[yaJ'IBHO 1 posrmsgatucs st Bcix mnarientiB i3 CAH-1/2 3
ypaxyBaHHSM aKTHBHOCTI 3aXBOPIOBAHHS, SKOCTI JKUATTSA TaIli€HTa, JOCTYIMHOCTI
MEJUYHOI JIOMOMOTH, a TaKOXX HEMOXJIMBOCTI JOCATTH aJE€KBaTHOTO KOHTPOJIIO
3aXBOPIOBAHHS 32 HAJIEXKHOI Teparlii («Ha BUMOTY»). OCKUIbKH BCi 111 (aKTOPH MOXKYTh
3 4acoM 3MIHIOBAaTHUCS, YCIX TAlll€HTIB CIij OLIHIOBAaTH Ha MPEAMET JOLUIBHOCTI
JIOBIOCTPOKOBOT MPO(P1TAKTUKH TI1]T Yac KOXKHOTO OTJISI Iy, MIHIMYM pa3 Ha pIK.

Bci nmarienTu, sSiki OTpUMYIOTh JOBIOCTPOKOBY MPO(UIAKTHKY, TAKOX MOBHUHHI
OTpUMYBATH TMpenapaTd s JIKyBaHHS «Ha BuUMOTy» (koHueHTpatr CIl-INH,
exayutanTua abo ikatubaHT), 3riiHo 3 Pexomenaariero 7 (pEKOMEHIOBAHO JIIKYBaTH
Harmagu CI1-INH BHYTpIIIHBOBEHHO, €KaJUTaHTUAOM abo ikatubantoM (96% 3romawm,
piBEHb J0Ka3iB A)).

Pexomenaiii mo0 nosrorpuainoi npodinakruku CAH:

1) PexomennoBano BukopuctoByBatu pdC1-INH (plasma-derived C1 inhibitor)
AK TperapaTr NepIioi JiHIT A1 JOBrorpuBaioi npodinaktuku (3roga 87%, piBeHb
JOKa3iB A).

2) PekoMeH1I0BaHO BUKOPUCTOBYBATH JIaHa/eayMabd SK mperapaT Mepiioi JiHii
Uit ToBrotrpuBaioi npodinaktuku (3roga 89%, piBeHb qokaziB A). PekomeHnnoBana
703a JaHajaenymMaldy 3a3Budail cTaHoBUTH 10 300 Mr KOKHI 2 THXKHI, OJJHAK MO>KHA
po3risaatd 1 4-TIDKHEBHM 1HTEpBald y BHUIAJKY, KOJM CTaH MallieHTa ao0pe
KOHTPOJIOEThCA (HAIPUKIIAI, BIJICYTHI €M130/11 HAOPSIKIB).

3) PekoMeH10BaHO BUKOPHUCTOBYBATH MEPOPATBHUI OepoTpasicTar sk mpenapar
nepmoi JiHil a1 goBrorpuBaiiol npodinaktuku (3roga 81%, piBeHb g0Ka3iB A).
Bepotpancrar He 3apeecTpoBaHuil B YKpaiHi.

3aragoM peKOMEHJallll PerJaMeHTYIOTh 3aCTOCYBaHHS OyIb-IKOTO 3 TpPbOX
nepeniyeHux npemnapartiB nepiioi diHii (pdC1-INH, nanagenymad abo 6epoTtpasncrar)
JUIsi  TpUBaJoro mnpouiakTUyHOTO JiKyBaHHs maiieHtiB 13 CAHI1/2. ko
JOCTYITHUMU € BCl TpU Ipernapaty Nepiuoi JiHii, BUOIp Mae 3A1MCHIOBATHCS HUISIXOM
CHUILHOTO MPUUHATTA PIlIeHb JliKap-maimieHT. Hapa3i HemoctatHbO J0Ka3ziB, 1100
PEKOMEHIyBaTH OAMH 13 IUX TPHOX BApIaHTIB JIKYBaHHs, SIK TIEpeBara OJHOTO Hajl
THIITNM.

2) Pexomenganii MeanuHoi KOHCYJbTATHBHOI paan Acomiamii crnaJakoBoro
aHrioHeBpoTu4HOro Haopsiky CIHA 2020 mono agikyBannua CAH (US HAEA
Medical Advisory Board 2020 Guidelines for the Management of Hereditary
Angioedema, 2020).

Hetanbuuii mian jgikyBaHHa CAH BkIiIo4a€e Taki KOMIOHEHTH:

1) Hoctyn 10 epekTuBHUX JiKiB Ha BUMOTy. KokeH maiieHT 3 AlarHo3oM
CAH noBuHEeH MaTH MOCTIMHUM ITOCTYN A0 €PEKTUBHOIO HEBIJKJIATHOIO JIIKYBaHHS
0e3 BUHATKY uepe3 HernependauyyBaHUM 1 HeOE3MeUHU s )KUTTS XapaKkTep HanaiiB

% US HAEA Medical Advisory Board 2020 Guidelines for the Management of Hereditary Angioedema (J Allergy Clin Immunol Pract. 2021
Jan;9(1):132-150.e3. doi:10.1016/j.jaip.2020.08.046) https://pubmed.ncbi.nlm.nih.gov/32898710/
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CAH.

2) Posrnsn noBrocTpokoBoi NpogimakTHKU 7S MAIIE€HTIB, K1 OTPUMAIOTh
KOPHUCTb BiA IIi€l cTpaTerii JIIKyBaHHA Ha JOAATOK N0 JIKYBaHHS 3a IMOTPeOOIO.
[IpodinakTuyni BapiaHTH cii7 OOTOBOPIOBATH 3 KOKHUM MAIllEHTOM 1 BPaxOBYBaTH
YHCIICHH] 1HAUBITyalbHI (PAKTOPH, BaXJIMB1 AJI1 MPUHHATTS TAKOTO PIIICHHS 00
JKyBaHHS.

3) [InaHn BUKOpPUCTAHHS 3a MOTPeOM KOPOTKOCTPOKOBOI MPO(IIAKTHUKH
nepen MEIWYHUMHU TMpolleaypamMud abo0 IHIIUMHU TOJISIMU 3 BHCOKHM PHU3UKOM
cripoBokyBartu Hanaau CAH.

OcHoBHu# miaxia Ao dapmakonoriynoro yikyBanHss CAH rpynTyeTthcs Ha 4
KEePIBHUX MPHUHIUIIAX: JOCTYMHICTh €(PEeKTUBHOT HEBIAKIAAHOT Teparii Ha BUMOTY JJIS
BCIX TIAIIEHTIB;, paHHE JIKyBaHHS i 3amoOiraHHS TPOTPECYBAHHIO Hamamdy;
JIKYBaHHS HallaJlB HE3aJIEKHO BIJl MicUs HAOpSAKY; BKIIOUYEHHSI JOBrOCTPOKOBOI
MpO(UIAKTUKA HAa OCHOBI BHCOKO 1HAMBIAYaji30BaHOIO MNPUUHATTS pIILIEHb, L0
B1100pakae MapTHEPCTBO MIXK JIIKAPEM 1 MALIEHTOM.

JloBroctpokoBa MpoOQIIaKTUKK TMEpuIoi JiHIi BKIIOYA€ BHYTPIIIHHOBEHHE
BBegeHHs pdCI1-INH (Cinryze), migmkipHe BBeneHHsi pdCl1INH (Haegarda) Tta
3aCTOCYBaHHS MOHOKJIOHAJILHOTO 1HTIOITOpY Kamikpeiny mmiasmu (lanadelumab,
Takhzyro).

[TokazaHo, 1m0 3amicHa BHYTpPIIIHbOBEHHA Teparnis koHieHTparoM pdCIINH
(Cinryze) € Oe3neuHoro Ta edeKTHUBHOIO i mpodiraktuyHoro jikyBanHs CAH.
[Ipore, MOBTOpHE BHYTPIIIHBOBEHHE BBEACHHS MOXE NPU3BECTH 1O BTPATH
JIETKOJOCTYITHOTO BEHO3HOT'O JJOCTYILY, SIKIIO HE BXXUTH 3aX0/11B /Il 30€pEKEHHS BEH.
V neskux BUMagKax JUis NOJIETLEHHS BHYTPIIIHBOBEHHOT'O BBEJCHHS BCTAHOBIIIOBAIN
MOCTIIHI MOPTH. BHYTPIIIHI MOPTH CTAHOBJISATH 3HAYHUNA PU3UK TPOMOO3Y Ta 1HPEKIII].
3apa3 goctynHi Oe3ne4yHi Ta eQEeKTHBHI albTepHATHUBHI METOIM MIAMIKIPHOI
JTOBroTpUBaiIoi Npo(iIaKTUKH, 110 yCcyBae O0arato mpobJieM, MoB’sI3aHUX 13 BEHO3HUM
JOCTYIIOM Y MalilOyTHHOMY.

[Tinmkipue BBenenus CI1-INH (Haegarda) nHemomaBHO TOKa3ajga BHCOKY
e(eKTUBHICTh y 3amo0iraHHl HamajaM aHTlOHEBPOTUYHOTO HAOpSKY y MAll€HTIB 13
CAH. Ilpenapat Haegarda B YkpaiHi He 3apeecTpOBaHo.

Jlanagenyma6 (Takhzyro), MOBHICTIO JIIOACHKMNA MOHOKJIOHAJIBHUUN 1HTIOITOP
KaJlIKpeiHy MJIa3MU KPOBi, BUSBUBCA O€3MeYHUM Ta €(HEKTUBHUM I JOBTOTPUBAIIOL
npodinaktuku mpu CAH.

3) MiskHapoaHi/kaHaACbKi pexoMeHaaumii 11010 CIaJAKOBOI0
AHTiOHEeBPOTHYHOr0 HAOPsIKY, 2019 pik®° Ta BUNpaBJIeHHs 10 UMX PpEeKOMEHAANil
moxo Jaanageaymady 2020%' (The International/Canadian Hereditary
Angioedema Guideline).

Pexomenaiii mo/10 10BroctpokoBoi npodiutaktuku CAH:

1) HoBroctpokoBa npodijgakTuka Moxe OyTH TOPEUHOIO TSl IEIKUX Malll€HTIB
JUTSl 3HWKEHHS YacTOTH, TPUBAJIOCTI Ta TSKKOCTI HamajiB (piBeHb JOKa31B BUCOKHIA

% https://aacijournal.biomedcentral.com/articles/10.1186/s13223-019-0376-8
3 https://www.ncbi.nlm.nih.gov/pmc/articles/PMC7204235/
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(96,67% 3rona), cuna pekoMeHmarlii cmibHa (96,67% 3rona). BaxximBo nam’sitaTh, 10
KOJEH MPOPUIAKTUUHUN pexuM He OyB MOB’S3aHUN 13 TOBHUM YCYHEHHSAM
aHT1I0HEBPOTUYHOTO HAOPSKY.

2) pdC1-INH € edhexkTuBHOIO Tepami€o IS TOBrOCTPOKOBOI MPOGMITAKTHKH Y
narieHTiB 3 CAH 1 ta Il tuny (piBens noxaszi: Bucokuit (100% 3roma), cuia
pexkoMenanii: cuiabHa (100% 3roma)). KoHTponboBaHI KIIiHIYHI BUIPOOYBaHHS
IPOJIEMOHCTPYBAJIH, IO K BHYTPIIIHOBEHHE, TaK 1 mijmkipue BeeaeHHs pdC1-INH
3MEHIIY€E KIJTBbKICTh, TPUBAIICTH 1 TSKKICTh HaIla 1B aHTIOHEBPOTHYHOTO HAOPSIKY.

3) Jlananenyma0 € eheKTUBHOIO TepaIli€ro Il JOBITOCTPOKOBOI MPODIIAKTUKH Y
namieHtiB 3 CAH [ ta Il tuny (piBenp gokasziB: Bucokuid (95% 3roma), cuia
pexkoMeHarli: cunbHa (92,5% 3rona)).

4) Iigmkipae BBenennst C1-INH ta nanagemymad moBHHHI BUKOPUCTOBYBATHCH
AK TepIla JiHisg JOBrOCTPOKOBOI MPOQIIaKTUKKU (piBEHb JT0Ka3iB: KoHceHcyc (90%
3roja), cuia pekomenaiii: cuibHa (97,37% 3roaa). Jlananenyma0 1 migmkipaui Cl-
INH noka3zaHi ais pyTuHHOI npodiaakTuku noBropuux HanaaiB CAH y mamieHTis
BIKOM BiJ 12 poKiB.

5) ArtenyiioBaHi  aHApPOreHW Ta  aHTU(IOPUHOJNITUKM HE  TOBUHHI
BUKOPUCTOBYBATHUCH SIK mepiua JiHig npodinaktuky y namieHTiB 13 CAH I ta Il tuny
(piBeHb mokasiB: koHceHcyc (89,47% 3ropa), cuna pekoMeHpalii: cuiabHa (88,89%
3roja))

OCKUIbKH >KOJHA Tepamisi JJisi JTIOBFOCTPOKOBOI MpodiJaKkTUKa IMOBHICTIO HE
yCYBa€ PU3MK HaIaJiB, YC1 MAI[l€EHTH IOBUHHI MaTH IOCTYT JI0 IIIOHAWMEHIIIE IBOX J103
Tepanii Ha BUMOTY, a 3/IaTHICTh MAIllEHTAa 3aCTOCOBYBATH TaKy TEpallil0 MMOBUHHA
PEryJISIpHO OIlIHIOBATHCS.

Omoice, 3a pe3ynomamu AHAIi3y MIXCHAPOOHUX PEKOMEHOAYTl 6CIMAHOBIEHO, U0
Janadenymadb € 0OHUM i3 npenapamis nepuloi JiHii 011 00620mpueanoi (PymuHHoI)
npoginaxkmuxu CAH I ma Il muny. Pekomenoosana 0oza cmanosums 300 me kodwcHi 2
MUICHI, 3 MOJICIUBICIIO Nepexo0y Ha 4-mudicHeduil iHmepsan y pasi 00CACHEeHHS
CcmMabiibHO20 KOHMPOTIIO 3aX80PIOGAHHSL.

3) naHi MOA0 €KOHOMIYHOI JOUIJILHOCTI B 4YaCTHHI eeKTUBHOCTI BHTPAT
BUKOPHCTAHHA JIKApPCHLKOro 3aco0y BIANOBIIHO 10 PEeKOMEHIOBAHOI IIKAJM
rPAHMYHUX 3HAYEHb IHKPEMEHTAJbLHOI0 NMOKAa3HUKa e(eKTHUBHOCTI BUTPAT B
Ykpaini

EdextuBHICT BUTpaT JNaHaAenymMaly B AOChe Oyia OLliHEHA 13 3aCTOCYBAHHSAM
METOAY “BUTPATU-KOPHUCTH (cost-utility), y sskoMy OIIHIOBAJIUCH AOJIaHI POKH KHUTTS,
ckopuroBati Ha sKicTh (QALY), ki mojae maimieHTy 3acTOCYBaHHS JlaHA/IeIymMaly.
Metorw ¢GapMakOEKOHOMIYHOTO aHalli3y Oyj0 OLIHUTH E€KOHOMIUHY JOIIJIBHICTD
3acTocyBaHHs JlaHaaenyMaly nopiBHsHO 3 C1-INH nns npodinaktuku Hanaaie CAH
y nopocnux Ta aiter crapiie 12 pokis 13 CAH I a6o Il Tuny 3 noBToOpHUMHU Hanaaamu,
10 MOTPEOYIOTh PYTUHHOI (AOBrOTPUBAIIOi) PO ITAKTUKHA TAKUX HAIa1B.

Bubip 3asBHHKOM MeTOAy (PapMaKOEKOHOMIYHOIO aHali3y ‘“‘BUTPATHU-KOPHUCTH
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3ymoBieHud M, o0 CAH € XpOoHIYHMM 3aXBOPIOBAaHHSM, SIK€ XapaKTEPHU3Y€ETHCS
TPUBAIUM TepeOIroM Ta 3HaYHUM BIUIMBOM Ha SIKICTb >KUTTS MAIlI€HTIB, BIAMNOBIIHO,
JaHazneayMad Crpusie MiABHILEHHIO SKOCTI JKUTTS MAIlleHTa 33 PaxyHOK 3HIKEHHS
kinbkocTi HanaaiB CAH, siki BUMararoTh Tepariii “Ha BUMOTY’’, @ TaKOX IiIIIKIPHOTO
3aCTOCYBaHHS TIpemapary 3 MOMJIMBICTIO CaMOCTIMHOTO BBEACHHS Y JOMAITHIX
yMOBax.

dapMaKOEKOHOMIYHMM aHalli3 METOJIOM “‘BUTPATH-KOPUCTH  TMPOBEIACHO Ha
OCHOBI TJ1I00aTbHOT MO/IeJI1 KoMIIaHii. PapMakoeKOHOMIUHI PO3paxyHKHU 0a3yr0ThCs Ha
Mojeni MapkoBa 3 HUKJIAMH TPUBAJICTIO 28 JTHIB Ta 59-pIYHUM 4aCOBUM T'OPU30HTOM
(MOKUTTEBUN YACOBUM TOPU3OHT). Y MOJIEINI MOKa3HUKHU BUTPAT 1 €PEKTUBHOCTI OyIn
JUCKOHTOBaH1 3a cTaBkowo 3%. Y Mozenp BKIIOYEHO TUIBKM MpsiMi BUTpaTH,
MIPOBEJICHO KOPEKIIIO HAIBIUKITY.

Crpyktypa Mozeni (apMakOEKOHOMIYHOIO aHali3y nepeadadae JiBa CTaHU:
“xwuBi nanient 3 CAH” ta “cmepts”. JKuBi naiieHTH MatOTh MOXKJIUMBICTh epeOyBaTu
y npomikky vacy 0e3 HamaniB CAH abo y nmpoMmikKy 4dacy 3 HamajaoMmM. Mojeinb
nependavyae BUKOPUCTaHHS IHIUBIAyaIbHUX TaHUX MAIieHTiB (aHTJ. patient-level data,
PLD) xniniynoro pocmimxeHHss HELP Ta pe3ynbpTaTiB HENpsIMOTO MOPIBHAHHS 3a
MeTosioM baiieca, mpencrasiaeHoro y myouikamii Mendivil et al., 2021. Cepenns
KUTBKICTh HaIaiB, 10 3a3HAJIM MAIIEHTH, OyJia OIlIHEHA Y KOKHOMY ITHKJIl MO 3a
noromMoror koedimieHTiB Moaem perpecii Ilyaccona, mpoBeeHOT Ha OCHOBI JaHUX
kiaiHiyHOro nociipkeHHss HELP 13 3acTocyBaHHSIM CTaTUCTUYHOIO IMPOTPAMHOIO
3abe3neuenns. Hanagu CAH, sxi BUHHKAIOTh Yy MAaIi€HTIB TPYyNH TPOdIIaAKTHIHOTO
3actocyBaHHA JaHajaenymady a6o C1-INH mikyrotees 3actocyBanusim C1-INH “na
BuMory”. IlamieHTH, sSIKi TIPUIMMHWIA 3aCTOCYBaHHA JlaHaJeayMaly, pO3MOYMHAIOThH
npodinaktuyde 3actocyBanHs C1-INH. IlamienTtu, siki npunuHWIA TpoQiIaKTHUHE
3actocyBaHHa C1-INH, oTpuMyIoTh TIJIbKH JIIKYBaHHS ‘“‘Ha BUMOTY .

Pe3ynbpraTi (papMakoeKOHOMIUHOTO aHai3y 13 3aCTOCYBaHHAM Mojesl Mapkosa
3a JaHUMU 3asiBHHKA HAaBEACHO y Ta0muill 6.

Tabauuss 6. Pesynpraté (¢apMakOEKOHOMIYHOTO aHali3y JaHajenymaly i3
3aCTOCYBaHHSM MOJieni MapkoBa 3a JaHUMU 3assBHUKA

Eran | Po3ain Onuc

1 Beryn Oyinilosana mexnono2is. 1aHazenymao.
Komnapamop.: C1-INH.
Monens MapkoBa 6yno nodynosano B MS Excel.

2 KonTekct [inmpoBa momyssmisi: gopoci Ta mitu crapiie 12 pokis i3 CAH I a6o II
JOCHIJUKeHHsT | TUIMY 3 TOBTOPHUMH HallaJaMd aHTiOHEBPOTUYHOTO HAOpsKYy, IO
NOTpeOYIOTh PYTUHHOI (AOBrOTPUBAIOi) NPOpIITAKTUKY TaKUX HaIaIiB.

dapMaKkOEKOHOMIYHUHN aHalli3 TMPOBEACHO 3 TMEPCHEeKTUBU CHUCTEMHU
OXOpPOHM 30POB’sl — IEP’KABHOTO IJIATHUKA.

YacoBwuii rOpH30HT MOJICTIOBAHHS! CTAHOBUTH 59 POKIB (TIOKUTTEBHIA).
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[TouaTkoBuii cepenHiii Bik cTaHOBHTH 41 pIK BIAMOBIAHO 1O JaHUX
KiHiyHOoro gociimkenas HELP.

CraBka IMCKOHTYBAHHS JUIsl BUTpAT Ta pe3yabTaTiB — 3%.

Hani mono edexruBHOcTi: PLD 3 xmiHiuHOrO mociimkenHs HELP,
HEmpsAME MOpiBHAHHSA 3a MeTooM baiieca (Mendivil et al., 2021).

Mani momo 6e3nexu: nocmimkents PATCH (Magerl et al., 2023), PBRER.
Jani mono xopucuocri: Nordenfeldt et al., 2014%2,

3a pe3ynbTaTaMd €KOHOMIYHOI OLIHKH y MeXaxX 59-piyHOro 4acoBOTrO
rOpu30HTY Oynio oTpuMano pe3yabTatr: 13,75 QALY nns nananenymaly
ta 13,27 QALY nmna C1-INH. Orxe, mopiBasiHo 3 CI1-INH pyruHHa
npodinaktuka noTopHux HamagiB CAH y mamieHTiB BikoM Bif 12 pokiB
na”aznenymabom 3abesneuye gonatkosi 0,48 QALY.

3 PozpaxyHok Kareropii BuTpar, 1110 BKJIFOUCHI B MOJIEb:

BUTpAT ® BUTpATH Ha JIOCIIKYBaHI JTIKapChKi 3aCO0H;
® BuTpaTH Ha JikyBaHHs HanaaiB CAH;

® BUTpATH HA MOHITOPHHT;

® BUTPATH Ha JIIKyBaHHS MMOOIYHUX PEaKIIiH.

Butpatn Ha snaHagenmyma®d po3paxoBaHO 3aABHUKOM Ha OCHOBI
KOH(DIISHITIITHOI [IHOBOT NIPOMO3MIIii, III0 CTAHOBHUTH _ TPH 3a
MoNepeHbO HAOBHEHUU mmmpul, mo Mictuth 300 mr nanagenymaOdy.
Otxe, BuUTpaTm Ha 28-IE€HHWHA TMEpioAg TNPOBEACHHS PYTHHHOI
npo(diIaKTUKU OJHOMY MAIlIEHTY JIaHaJelymMaboM 3a YMOBHU BBEICHHS
KO>KHI JIBa THKHI CTAaHOBJISATD I'PH, 32 YMOBHU BBEICHHS KOXKHI
YOTUPH THUKHI — _ TpH.

Butpatu Ha pytunHy npodinaktuky C1-INH po3paxoBaHo 3assBHUKOM Ha
OCHOBI I[iHU 3 €JIEKTPOHHOI CUCTEMH MYOJIIYHUX 3aKymiBenb “‘Prozorro”,
mo craHoBuTh 21 000,00 rpH 3a ymakoBKYy, 10 MICTUTh /iBa ()JIaKOHU 3
TOPOIIKOM JUIS PO3YMHY I iH’ekmiii mo 500 MO®. 3a ymosm
3aCTOCYBAHHS JIIKapChKOro 3aco0y 8 pa3iB MpOTATroM 28-1eHHOT0 Mepioay
BUTpPAaTH Ha MPOBEACHHS DPYTHMHHOI NPO(MIIAKTUKU OJHOMY MAalliEHTY
cra”oBiATh 168 000,00 rpH.

Butpatu 3a pe3yabTaTaMu MOACTIOBAHHS:

CykynH1 BUTpaTH Ha 3asBJICHY MEIWYHY TEXHOJIOTII0 HAa TOPU30HT
mozemosanns 59 pokis i3 muckontysanasM 3%: || o=
CykynH1 BUTpaTH Ha MEIWYHY TEXHOJIOTiI0 MOPIBHSHHS HA TOPU3OHT
mozemosanns 59 pokis i3 muckontysanasM 3%: | o=
Pi3Huns Butpar: _ TPH.

32 Nordenfelt P, Dawson S, Wahlgren CF, Lindfors A, Mallbris L, Bjérkander J. Quantifying the burden of disease and perceived health state in patients
with hereditary angioedema in Sweden. Allergy Asthma Proc. 2014 Mar-Apr;35(2):185-90. doi: 10.2500/aap.2014.35.3738. Epub 2014 Jan 9. PMID:
24411585.

3 Ilina 3 eNeKTPOHHOI CHCTEeMH MyOMIiYHUIX 3aKyMiBeNb Bi/IIOBIIHO JI0 TOPTiB 3a mpeaMeToM 3akymismi “JIK 021:2015 — 33600000-6 dapmarieBTHYHA
npoxaykuis (Iuribitop Cl-ecrepasu moauaun 1 MO)”, 3amoBauk — JI1 “Menuuni 3akymiBmi Ykpainu”, morosip mpo 3akymiBmo Bix 19.11.2021
Ne09/389-11/2021: https://prozorro.gov.ua/tender/UA-2021-11-04-008402-b
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4

PesynbraTu

Iuxpementanpanii mokasunk edexrusrocti sutpar ICER: |G
rpa/QALY.

AHai3 9yTJIMBOCTI

3assBHUKOM OYyJ0 MPOBEACHO OMHOGMAKTOPHHUU aHaji3 YyTIUBOCTi, Y
pamkax sikoro Oyno gocmimpkeHo BB Ha ICER 3minm  BXimHuX
napameTpiB mojeni Ha +/-10%. 3asBHHKOM BCTaHOBJICHO, IO MOKA3HUK
ICER 3MiHO€TBCS Big - rpa/QALY 1o +-
rpH/QALY, TOOTO KOTUBAETHCS BiJl rpa/QALY mo
rpa/QALY; naiGinemuit BrumiB Ha ICER wmae 1ina nmanamenyma0y,
MOKa3HHUK SKOCTI XKUTTA MpoTsArom uacy Oe3 HamaniB CAH, wacrora
BBC/ICHHS JIaHAIeTyMaly.

IIpunymenss
aHanizy Ta
OOMEKEHHSI
aHanizy
3asBHUKA, MIO0
MaroTh BIUIUB
Ha pe3yJIbTaTH
aHanizy
€(heKTUBHOCTI
BUTpAT

Hpunywenns:
- IlamieHTH, 1110 3aCTOCOBYIOTH JIaHAJEIyMad MOXKYTb 3aBEPLIUTH HOIro
3aCTOCYBaHHS Yepe3 BUHHUKHCHHsS TOOIYHHMX peakiiid. Llei BimcoTok
narieHTiB 3rigno 3 manuMu gocuimkenas PATCH (Magerl et al., 2023)
ctaHoBUTh 4,5%. Xou 'y [OCHIDKEHHI BHUMNAAKH I[PUIUHEHHS
3actocyBaHHs C1-INH BincytHi, BTimM 3rigHo PBRER 3asBHuKoM Oyio
BUSIBJICHO Taki Cepio3Hi ifneHTH¢ikoBaHi moOiYHI peakmii K
. BiamoBiaHO, 3aABHUKOM
Oyno 3poOsieHo mnpunymeHHs, mo y rpyni CIl-INH Ttakox Oynyts
MAIi€HTH, SKI MOXKYTh BUOYTH 3 JIIKyBaHHS Yepe3 PO3BUTOK 3a3HAYCHUX
Bulle noOiyHux peakiiii. Tomy y mMoneni 3po0ieHO MPUITYIICHHS, IO
BiJICOTOK BHOYTTS MAIli€HTIB € OJHAKOBUM JUIsi 000X TOCIiIKYBaHUX
JKapChKUX 3ac001B Ta cTaHOBUTH 4,5%.
- Y Mozeni BiZICOTKOBHH pPO3MOMALT HAMaaiB 3a CTYMEHEM TSKKOCTI
BignoBigae nanuM PLD xninigHoro gocnimkends HELP 3 mpunymienssim,
10 PO3MOJLI € OJJHAKOBUM, HE3aJIEKHO BiJl pyTHHHOI MPO(IIaKTUKH.
- Ha ocnoBi CranaaptiB MeanuHoi fonomoru “CAH”, naHux iHCTpyKii
st MeauuHoro 3acrocyBaHHs C1-INH Ta koHcynbTamii 3 KIIHIYHUM
¢axiBuem 3 nikyBaHHI CAH y mozeni 3aCTOCOBaHO MPUITYLIEHHS, 10
TsoKK1 Ta noMipHi Haragu CAH OyayTe notpeOyBaTH JTiKyBaHHS, a JErKi
— Hi, OCKUIBKM Yy pa3il JIETKUX HamaJiB NallieHTH HEe 3BEpTaloThCs 3a
MEIUYHOI0 JOTOMOTO0. Hamany moMipHOTO CTYIEHIO TOTPEOYIOTh JIHUIIIE
3actocyBanHsa C1-INH “Ha Bumory” Broma 0e3 3BepHEHHs Malli€HTa J0
3aKJIaJly OXOPOHH 3110poB’s. TshKKI Hamaau moTpeOyroTh 3aCTOCYBaHHS
Cl1-INH “ma BuMoOry” Ta HpOBEIEHHS TpaxeocToMii y BiIJIIJIECHHI
IHTEHCUBHOI Teparii. ¥ Mojeli BpaxoBaHO, IO JIIKYBaHHS MOTpeOyBaIn
85% nomipHux HanaaiB Ta 100% TSHKKUX.

Ceped ocHOBHUX 00MedICeHb NPOBEOEeHO20 AHANI3Y 3AA6HUK GUOLIUE MAKI,
AKI NOB 'S13aH1 13 BIOCYMHICMIO OAHUX HA TOKAIbHOMY PIBHI:

- MOJIeNlb PO3pOOJICHO MEPEBAXHO HA OCHOBI 0a30BUX XapaKTEPUCTHUK
MaIli€HTIB  JTOCHIDKEHHS, pPE3yJbTaTiB  JOCHIDKEHHS, 0 MOXE
BIJIPI3HATUCS NPU NPAaKTUYHINA peasizalii JikapchbKoro 3acoly. Aje, THM
HE MEHIII, BCl MPUIYIICHHS Y MOJENI OYyJI0 y3TO/KEHO 13 JIOKAITbHUMH
CIIeIiaIiCTaMH;

- Y 3B’SI3Ky 3 BIJICYTHICTIO JIOKQIBHUX JaHWUX IIOJO SIKOCTI >KHUTTS
MAIIEHTIB, JOKAIbHUX JAHUX MIOJ0 KIIBKOCTI TAII€HTIB, Ki OyIyTh
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NEPeXOAUTH Ha 3HWKCHE J03YBaHHS Ta JIOKAJBbHUX JaHHUX 100
PO3MOALTY HamaiB 3a CTYIEHEM TSDKKOCTI, Y MoJeli Oysi0 po3po0ieHO
JeKinbKa creHapiis. FIMOBipHO, y peanbHili mpakTHILi 1 3HAYEHHS GY1yTh
MAaTH [E€BHI BIIXWJICHHS.

Mooenv 3asa6HuKa nepedbauac MONCAUBICMb OOCIIOUMU  pe3yIbmamu  npu
3acmoCy8aHti AlbMepHAmMUGHUX 0xcepes OAHUX WOO0.!

- kiniunoi eghexmuenocmi (Oocnioxncenuss PATCH (Magerl et al., 2023));

- 8I0COMK08020 pO3N00iNy Hanaodie 3a cmynewem msoickocmi (Riedl et al.,
2016%%;

- nokasHuxie kopucmi (Aygoren-Piirsiin et al., 2016%).

IIpome ynosnosadicenuii opean NO200HCYEMbCA 13 3AAGHUKOM WOO00 OAHUX,
BUKOpUCMAHUX ) 6A3080MY CYeHapIi.

OTtxe, 3a po3paxyHKaMu 3asiBHUKA 3aCTOCYBaHHs JIaHaJeayMaly JJii PyTUHHOI
npodinaktuku nosropHux HanaaiB CAH y namienTiB BikoM Bif 12 pokiB 3a0e3neuye
nonatkosi 0,48 QALY nopiBHsHO 13 3acTocyBanHsIM C1-INH, a mogaTkoBi BUTpaTH
cranoBisT || rpe oporsrom 59-piunoro wacosoro ropusonty. 3rizHo
(dapMaKkOeKOHOMIYHOI MOJIel 3asgBHUKA 3HAYCHHS 1HKPEMEHTAJbHOTO MOKa3HHKA
edextuBHocTi BUTpat (ICER) npu 3actocyBanHi naHagenymady nopiBasHo 3 C1-INH
cranouts || = 22 omue nomatkoBo maGyrmit QALY. 3asBHuk
3a3Hayae, 10 TaKUil Pe3ysIbTaT 3HAYHO MEPEBUIILYE PEKOMEHIOBAHUMN MOPIT 3TiHO 31
IKaJO0I0 peKoMeH10BaHuX rpaHnnyHuX 3HaueHb [CER B Ykpaini.

Jlooamxoeo 3asnavaemo, wjo 8iOn08iOHO 00 WKAIU PEKOMEHOOBAHUX SPAHUYHUX
snauenv ICER 6 Ykpaini maxi eumpamu € HeepheKmusHuMU, OCKIIbKU 3HAYEHHS
noxasuuxa epexmusrnocmi éumpam ICER ([ G zp-/04LY) nepesuwye 5
BBII na oywy nacenenns (659 720,00 epn). ns po3paxyuxy eparnuunux snavenv ICER
oyno euxopucmano oawi BBII ma Oywy Hacenenus cmamom na 2021 pix, wo
onyb6rnixosani Jlepacasnoro cyxcooio cmamucmuxu Yrpainu 6io 11.03.2022%,

3asBHUK 3a3Hayae, 10 aHAJI3YIOUd OTPUMAHHUM Pe3ysbTaT HEOOXITHO B3ATH A0
yBar# psiJi BAKJIMBUX ACTICKTIB:

1) [{inoBa mpomo3uilisi, 0 BUKOPUCTAHA B JOCHE

C1-INH 3akynoByBagcs 10 2025 poKy B paMKax JIOrOBOPY KEPOBAHOTO JOCTYITY
(AK), mpore 3rimHO 3 YMOBaMH JOTOBOPY 3asBHUK HE MOKE PO3rOJIONIyBaTU
dakTuuny koHdiaeHminy miny C1-INH. BignoBigHo, BuUKoprcTaHa y MOJACII I[iIHOBA
MIPOTIO3UIIIS JIaHAJeIyMaly TeX HE BKIIOYA€ MOXKIIMBOI 3HIDKKH. 3a pe3yJbTaTaMu
OJTHO(AKTOPHOTO aHaII3y YYTIUBOCTI OyJ0O BCTAHOBJICHO, IO IIHA JOCIIKYBAaHOI
TEXHOJIOT11 € BKIMBUM (DaKTOPOM BIUIMBY Ha PE3yNIbTaT, a 3BAXKAIOYHM Ha 3a3HAUYCHE
BUIIE, JaHa I[IHOBAa TPOMO3WINSl € HEBU3HAYCHOIO, BOHA MOXE OYTH OCTaTOYHO

% Riedl MA, Bygum A, Lumry W, Magerl M, Bernstein JA, Busse P, Craig T, Frank MM, Edelman J, Williams-Herman D, Feuersenger H, Rojavin
M; Berinert Registry investigators. Safety and Usage of C1-Inhibitor in Hereditary Angioedema: Berinert Registry Data. J Allergy Clin Immunol Pract.
2016 Sep-Oct;4(5):963-71. doi: 10.1016/j.jaip.2016.04.018. Epub 2016 Jun 8. PMID: 27286778.

% Aygoren-Piirsiin E, Bygum A, Beusterien K, Hautamaki E, Sisic Z, Boysen HB, Caballero T. Estimation of EuroQol 5-Dimensions health status
utility values in hereditary angioedema. Patient Prefer Adherence. 2016 Sep 6;10:1699-707. doi: 10.2147/PPA.S100383. PMID: 27660419; PMCID:
PMC5019462.

3 http://www.ukrstat.gov.ua/express/expr2022/03/25.pdf
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BHU3HAUEHA IMpU NPOBEJCHHI NEPEMOBUH 3 JEPKaBHUM IUIATHUKOM B paMKax
npouenypu ykiaagaaas JIKJ[. 3asBHUK TOTOBHI OOTOBOPIOBATH CIICIIAIBHY IIHOBY
MIPOMO3UIIIO Ha JIIKAPChKUX 3aci0 nanagenymad B pamkax K/,

2) PosmmpenHs MOKIMBOCTEN MAIIEHTIB 711 TPUBAJIOTO JIKyBaHHS

[MamienTtn 13 CAH B YkpaiHi He MarOTh aJbTEPHATUBHUX OMIINA MPO(IIaKTUKH
nHanagie CAH, okpim C1-INH. 3a pesynbratamu MojentoBaHHsi OyJI0 BCTaHOBJICHO,
10 JlaHaJeayMald MoJI0OBXKYye nepeOyBaHHs MaIl€eHTIB Ha JikyBaHHI — 50% marii€eHTiB
OyIyTh OTPUMYBAaTU PYTHUHHY NPOQIIAKTUKY Yy TPYIi JIKyBaHHS JaHaaeIymMaOoM
ctaHoM Ha 19 pik, y Toit wac sk y rpymi Cl-INH — cranom na 8 pik. ToOrto,
JaHazieymMald € OMIli€l0, M0 Ja€ MOXKJIUBICTh MalllEHTaM IOJOBXHUTH SIKICHE YKUTTS,
30epiraro4u corfiaabHy aKTUBHICTD.

3) [TokpamieHHst SKOCTI KUTTA 1 MOTHBAISl IO JIIKYBaHHA 1 aKTHBHOI
coramsani

[TinmkipHa popMa BUITyCKY 3a0€31euye NPUXUIbHICTD /10 JIKYBAHHS Y MAalll€HTIB
13 CAH. BignoBimHo m0 gaHux Bij KiIiHIYHMX (axiBiiB Ta mamieHTiB 13 CAH
nigmkipHa (opma Bumycky (J1aHazenymald) COpUATHME ‘‘30€pEeKEHHIO BEHO3HOIO
JOCTYIy”’ Ta BIJICTPOYEHOMY 3aCTOCYBaHHIO BHYTPIIIHBOBEHHO1 (popmHu BHITycKy (C1-
INH).

Takox 3asBHHMK Harojiourye Ha ToMmy, 1o 3rigHo 3 npuHmunamu OMT Ta
nojio)keHHsIMU HactaHoBM e(QEeKTHBHICTb BUTPAT HE € €IUHUM KpUTEpIEM IS
OpUMHATTA pilieHb, noporoBe 3HaueHHs [ICER He € cTaTMyHuUM MOKa3HUKOM, a
3MiHIOEThCA 3 yacoM. [IpoTe Hapasi B YkpaiHi HE pO3IIIAIal0ThCs OIIIii 301JIbIIICHHS
noporosoro 3HaueHHd [CER 11t npulHATTS pIlIeHHS 1010 JIKapChbKUX 3ac001B /IS
JIKyBaHHS ~ Op(aHHHMX  3aXBOpIOBaHb Ta  HE  3aCTOCOBYETHCS  METOJ
MYJIbTUKPUTEPIAIBHOTO aHaJi3y AJid NMPUUHATTA pilieHb. BogHouac, 3Bakarouu Ha
nuUll AepkaBu, BUKiaaeHi B KoHueniii po3BUTKY CUCTEMHM HaJlaHHS MEIUYHOL
JOTIOMOTM TaIll€EHTaM, Kl CTPa)XAaroTh Ha PIAKICHI (OopdaHH1) 3aXBOPIOBaHHS, Ha
2021-2026 poku, Takuil CTaH CIIpaB BapTO PO3TIISIIATH SK CTUMYJ BIPOBAKCHHS B
VYKkpaiHi TpOrpecMBHUX I1HCTPYMEHTIB MPUUHATTSA pIIIEHb MIOAO 3a0e3NeyueHHs
JOCTYIy JI0 JIIKyBaHHS JUIsl MALIIEHTIB 3 Op(paHHUMU 3aXBOPIOBAHHSIMH.

Y1oBHOBaKEHUM OpPraHomM NnpoBeaeHa OLliHKA po3aiity
(hapmMakoeKOHOMIYHOIO aHAJI3y [0Ch€, 3a pe3yJbTATAMH SIKOI BCTAHOBJICHO
(akTopu, siKi MaOTH BIUIMB Ha Pe3yJIbTAT aHAII3y e(DEKTUBHOCTI BUTPAT:

1. 36epmaemo ysazy, wo oacepenom yinu CI-INH € 3axyniena HII “Meouuni
3akynieni Ykpainu” 6ionosiono 0o 0o2oeopy npo 3axkynienio 6io 19.11.2021. Cmanom
Ha o0amy ni020MOBKU BUCHOBK)Y VNOBHOBAINCEHO20 Op2aHy uye €0uHa nyoniyHo
0oCmynHa Yyima, 3a AKOW JIKAPCbKUll 3acib Oy10 3aKynieHo Yy pamKax
YeHmpani306aHUx 3aKynieeib.

Boonouac eapmo 3asnauumu, wo 3a pe3yibmamamiu. NPpo8eOeHHsT 0epHCABHOL
OMT 3a cxkopouenorw npoyedypor wooo nikapcokozeo 3acoby CIl-INH (sucnosox
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ynosnoeasiceno2o opzany 6i0 26.09.2022%") 6yno ecmanosneno OoyinbHicmb
sacmocyeanns npoyedypu JKJI. 3a pesyromamamu nepemosun JIK/ 6yno yxiaoeno®,

Omoxce, 3axyniens C1-INH y pamxax [{K/] € natiakmyanvuivium 0xcepenom 0aHux
w000 peanvHOi 3aKyNiGENbHOI YIHU 3 NepCneKmusu CUCmEMU OXOPOHU 300pP08 s
(nramuuka), npome ys yina He Oyia GUKOPUCMAHA Y MOOeNi PapmMaKoeKOHOMIYHO20
aHanizy, OCKLIbKU, AK 3A3HAYAE 3ASIBHUK, 32I0HO 3 YMOBAMU 002080DY 3ASIGHUK He
Mmodice pozzonoutysamu koH@pioenyiuny yiny CI1-INH.

Tomy suxopucmana y mooeni ¢hapmaxkoekonomiunoeo ananizy yina CI-INH i3
sakynieni 2021 poky He € HaUOLIbWL AKMYAIbHON, NPOmMe OCMAHHLOI NYOIIYHO
oocmynHoio. /looamkoso 3eepmaemo ysazy, wo yina CI-INH ennusae ma cykynwi
gumpamu AK ) 2pyni JIKY8AHHA KOMRAPAMOpPOM, mMax 1 Yy 2epyni JAIKY6aHH
inmepeenyicto (y epyni komnapamopa CI-INH 3acmocogyembcs 0751 pymuHHOL
npoginaxmuxu ma sk mepanisi “na eumoey” y pazi nanady CAH, y epyni inmepegenyii
— 01 pYyMUHHOI NPoGinaxmuku niciisi NPUNUHEHHs mepanii 1aHaderymabom ma siK
mepanisn “‘nHa sumozy”).

lIposedenuii 3a96HUKOM AHANI3 YYMAUBOCMI C8IOYUMb NPO Me, WO 3HUNCEHHS
yinu na CI1-INH npuzeooums 00 36invuenns 3navenus ICER. Bapmo 3aysascumu, wo
yum Oinvue 3Hudxicyemocs yina na CI-INH, mum Oinvuie 30in6uiyemocsi 3HA4eHHs
ICER.

2. Ilepexio Ha 3HudICEHY YaCcmMOmM) 3ACMOCYB8AHHI 1AHAOEAYMADY 6aA3YEMbCs HA
PLD xniniunoeo oocniosxcenns HELP. Bionogiono, y mooeni epaxosaro, ujo neputi 6
yuxis yci nayicumu ompumyroms 300 me nanadenymady Ko*CHI 084 MUNCHI, Y YUKILAX
7-12 ma 13+ 44,4% ma 76,9% nayieumis 8i0noGioHO nepexoosmv HaA 3HUNCEH)
yacmomy 3acmocysants — 300 me 1anadenymady KOXCHi YOmupu mudicHi.

3aa6énuK 3asHayae, WO UYACMKU NAYIEHMIE 8 YMOB8AX peanbHOi KIIHIYHOL
NPaKmuKu, UMo8IipHo, 6y0ymo 8IOPIZHAMUCS 8I0 MUX, WO NPEeOCMABIEHI ) KIIHIYHOMY
oocnioocenni HELP. I]i oani 0oyinbHo 8u3Hauumu Ha OCHOBL JIOKANbHUX OAHUX, SKI
0y0ymo hopmysamucst 3 ypaxy8aHHAM JOKAIbHUX MONCIUBOCMEU HAOAHHS MEOUYHOL
00NnoOMO2U HA OCHOBI OAHUX MOHIMOPUHZY NAYIEHMIB8, SAKI 0YOymMb NpUUMamu
naunaoenymao.

iticno, oami kniniunux oocniodcenv HELP (Banerji et al., 2018) ma HELP OLE
(Banerji et al., 2022) niomeepooicyroms me, wo 3HA4HA YACMKA nNayienmis 6yoe mamu
mpusanuti nepiod eiocymuocmi Hanaoie CAH — npomsieom 26-mudcnesoeo nepiooy
JiKy8auHs aanaoeaymabom y 003i 300 me xooucui 2 muoicni 44,4% nayienmis
KiHIYHO20 Oocniodcenns HELP ue manu owcoonoco nanady, 81,8% ma 68,9%
nayienmis kininiuno2o oocaioxcenus HELP OLE ne manu nanaoie CAH npomscom >6
ma >12 micayie 6ionosiono. Omowce, HA OCHOBI BUUE3AZHAYCHO20 MONCHA
npunycmumu, wo 3HA4YHA YACMKA NAYIEHMIE Mamume MONCIUBICMb nepeumu Ha
3HUMICEHY 4acmomy 3aCcmocy8ants aanaoenymady. Bukopucmanns y modeni maxoeo
NPUNYWEeHHs MA€ Micye, npome 8apmo 3ay8adcumu, Wo y 6ULje3a3Ha4eHux KiiHIYHUx

$Thttps://www.dec.gov.ua/wp-content/uploads/2022/09/4.-vysnovok-upovnovazhenogo-organu-z-derzhavnoi%CC%88-oczinky-medychnyh-
tehnologij-za-skorochenoyu-proczeduroyu-ingibitor-s1-esterazy-lyudyny.pdf
% https://moz.gov.ua/uk/informacija-pro-likarski-zasobi-schodo-jakih-ukladeno-dogovori-kerovanogo-dostupu
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O0CNIONHCEHHAX NAYIEHMU He 3MIHI08ANU YACMOMY 3ACMOCYS8AHHA NAHAOENYMAODY.
binvwe moeo, moosxcna npunycmumu, wo y peanbHiti KIHIYHIU npakmuyi nayicumu,
SKI nepexooumumyms Ha Oilbul MPUBATULL NePio0 MIdHC 88e0eHHAMU TAHAOTYMAOY
32000M MOHCYMb nompebysamu NOGEPHEHHs. 00 MeHUl MPUano20 iHmMepeany Mixic
86€0EHHAMU.

Bpaxoseyiouu suwesasnauene 3aysaxcyemo, wo maxa cumyayis Cmeopio€ negHy
Hesuznauenicmo uo0o 3uavenns ICER.

Omoice, 3a pe3yibmamamu npogedenoi oyinku 6yio ecmarnosneno, wo ICER
nepesuwye nokasnux 5 BBII na oywy HacenenHs, moomo eumpamu Ha 1aHaoerymad
nopieuano 3 CI-INH € wneegpexmusnumu. Ilpome 3acmocysanus He HaubiIb
akmyanwvHoi saxynigenvroi yinu CI1-INH 6 ananizi ma Heguznauericmos w000 nepexooy
HA 3HUICEHY Yacmomy 3acmocy8ants aanaoenymaoy enausac na snavennsi ICER.

Jlooamkoeo 3asnauaemo, wo 00CACHEeHHS Nopo2y epexmueHocmi eumpam 3a
wKanow pekomernoosanux epanudnux snavenv ICER 6 Ykpaini 6i0nogiono 0o naoauoi
3AABHUKOM MOOeli PapmMaKoeKoHOMIuH020 ananizy aanadeaymady nopisuano 3 Cl-
INH ons pymunnoi npoghinaxkmuxu nosmopuux nanaoie CAH y nayienmie sikom 6io 12
DOKI8 MOdCIUBE, AKWO YIHA HA TAHA0eTYMAd Oy0e 3HUNCEHA He MeHUl HIJIC HA -%
6i0 sasenenoi yinosoi nponosuyii 0o picns || zpv 30 wnpuy ona oocaenenna
nopoey Ha pieni 5 BBII na oywy nacenenns (659 720,00 epn) ma ne meHwt Hidxc Ha
-% 8I0 3asa61eHOI YiH08oI nponosuyii 0o pieHs _ 2PH 3a wnpuy O
odocsienents nopoy Ha pieni 3 BBII na oywy nacenenns (395 832,00 epn).

4) na”i mWoOx0 pe3yJabTATIiB €KOHOMIYHOI JOULILHOCTI B YaCTHHI aHAJI3y
BILUIMBY HA MOKA3HUKHU OKOIZKETY

3asgBHUKOM OyJ0 TIPOBEICHO aHalli3 BIUIMBY Ha TMOKA3HUKH OIOKETY
3aCTOCYBaHHS JlaHAJelyMa0y Ha OCHOBI HEJUCKOHTOBAaHUX MPSAMHUX BHUTpPAT Ha PIK
JMIKyBaHHS, IO pO3paxoBaHI 3a pe3yibTaTamMu Mojen MapkoBa 3 YacOBUM
TOPU30HTOM 5 POKIB.

Po3paxyHOK KiJIBKOCTI AIIIEHTIB, 110 OYB 311MCHEHHI 3asIBHUKOM, TPEJICTABICHO
y miANyHKTI 1 myHKTY 3 BUCHOBKY. Bi/MoBiJIHO, 3asBHUKOM OyJIO BCTaHOBJIEHO, L0
KUIBKICTh HOBOBHUSBIJICHHMX IMAllI€HTIB, 110 NOTPeOYyIOTh JaHaaeaymad, CTAHOBUThH Y
MepuiomMy, Ipyromy Ta 4eTBEPTOMY POoKax — o 8 oci0, y TpeThoMy polll — 9 ocio, y
n’siTomMy potii — 7 oci0.

VY aHami3l BIUIMBY Ha MNOKAa3HUKU OIODKETY 3asBHUKOM OyJIO JOCIHIIKEHO
“nirounil clieHapii”, 3a AKOT0 BCl MAaLIEHTH OTPUMYIOTh pyTHHHY npodiiaktuky Cl-
INH, Ta “HoBuii crieHapiii”, 3a IKOr0 BC1 MALIEHTH OTPUMYIOTh JJaHaeTyMao.

Pe3ynbratu aHanizy BIUIMBY Ha MMOKAa3HUKH OIO/HKETY MOPIBHIOBAHUX TEXHOJIOT1H
Tt pyTUHHOT TipodinakTuku mopropHux HanaaiB CAH y narienTiB BikoM Bifg 12 pokiB
MIPEICTABJICHO y TaOmuIl 7.
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Tabauus 7. Pesynbratu aHamizy BIUIMBY Ha MOKAa3HUKU OO/DKETY MOPIBHIOBAHHUX
TEXHOJIOT1H /U1t pyTHHHOI podinakTiku noBTopHux HananiB CAH y maiieHTiB BikoM
Bix 12 pokiB

Pik 1 Pik 2 Pik 3 Pik 4 Pik 5

KinbkicTs nanmieHris

KinbkicTh HOBOBHSBICHUX 8 8 9 8 7
NALi€HTIB, AKi HOTPEOYyIOTh
JKyBaHHs 3asiBiIcHUM JI3

Hitounii cueHapiii — 6e3 8 15 22 27 32
BTpYJaHHS: KUTBKICTB
TAITIE€HTIB, SKi MOTPEOYIOTH
JKyBaHHS CTaHIAPTHOIO
Tepariero Ha KiHelb POKY

Jirouwmii cueHapiii — 6e3 0 0 0 0 0
BTPYYaHHS: KUIbKICTh
MaLi€HTIB, IJIs KX
IUTAHYETHCS
BUKOPUCTOBYBATH
3asBieHuit JI3

Hosgwii ciienapiii — 3 0 0 0 0 0
BTPYYaHHSIM: KiJIbKICTh
MAIlEHTIB, SKI
BUKOPHUCTOBYIOTb
CTaH/IapTHY Tepario

Hogwii ciienapiit — 3 8 15 22 27 32
BTPYYaHHSIM: KUTBKICTh
MALIEHTIB, IS IKUX
TUIAHYETHCSI
BUKOPUCTOBYBATH
3asBieHui JI3, Ha KiHelb

POKy

Burtparu Ha BCIO nony.Jasiuilo NauieHTiB, rpH

Hirounii cuenapiii —
BUTPATH Yy cXeMi
JiKyBaHHSA 0e3
3asBJjenoro JI3

® 3 HUX BUTPATH Ha
PYTHHHY IPOQIAKTHKY
CI-INH

® 3 HUX BUTpAaTH Ha
JIKyBaHHS HaNamy
CAH

Hosnii cuenapiii —
BUTPATH Y cXeMi
JIKYBaHHS 3 3as1BJICHUM
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J3

® 3 HUX BUTpATH Ha
PYTHHHY IPOQLIAKTHKY
JaHaIeIyMadoM

® 3 HUX BUTPATH Ha
PYTHHHY PODITaKTHKY
C1-INH (micns
NPUITHHEHHS
3aCTOCYBaHHs
JaHazenymMaly)

® 3 HUX BUTPATH Ha
JIKyBaHHS HaNamy
CAH

JlonaTkoBuii BIUIMB HA
Oro/KeT, TPH

OTtxe, 3a pe3yJibTaTaMy aHali3y BIUIMBY Ha MOKA3HUKHU OIOJKETY MPHU NOBHOMY
Mepexoi HOBOBUBJIEHUX IMALIEHTIB Ha TEpaMilo JaHaJIeaTyMaOOM BCTAHOBIIEHO
nonarkosuii BumB Ha 6romker mporsroM mepmux g8oX pokis (N o

I'PH BIJIIOBIJTHO) Ta €KOHOMIIO KOIIITIB MPOTSTOM TPETHOTO-11’SITOTO POKIB,
10 KOJIMBAETHCS B1JI rpt 10 | rpe. oo Bty Ha Gromxer, o
BUTpATH 3a KATETOPHU3alli€l0 IIKAJTW BIUIMBY Ha OFO/KET 3TiHO PEKOMEHIOBAHMX
MOPOTOBUX 3HAYEHb MTOKA3HUKIB BILUTMBY Ha OFOJIKET JIIKAPCHKOTO 3ac00y B YKpaiHi 3a
2021 pik, po3miimieHux Ha caiTi JlepxkaBHoro excneptHoro neHtTpy MO3 Vkpainu, €
“HEe3HAYHUMU .

3eepmaemo ysazy, wjo 3i WKAI0I0 OYIHKU 6NAUBY HA OI00HCEm U000 GUMPAM HA
3a5A61eHUll JIKapCcobKUull 3acib 8 YKpaini 3asA6HUK NOPIGHIOE 000AMKOBUL 6NIUE HA
O10021cem, moomo pisHuyo eumpam Ha ‘“‘Hosuil cyenapiu” ma “Oirouutl cyeHapii’’, y
MOU Yac 5K 31 WKAL0I0 6Nau8y Ha Or100xcem wooo eumpam Ha 3a5A61eHUL JIKAPCbKULL
3acib NOPIBHIVIOMbCS WOPIYHI BUMPAMU HA 3As6/IeHUll JIKAPCOKULL 3aciO Npomseom
00CNIOAHCYBAHO2O 1aACc08020 2opuzoumy. Omoice, 6ION0BIOHO 00 pPEKOMEHOOBAHOL
WKAIU OYIHKU 8NAUBY HA O100JCem Wo00 8UMpam Ha 3AsA61eHUll TIKAPCbKULl 3acio 8
Vkpaini na niocmasi oanux Oepacagnux sumpam Ha jaikapcwki 3acoou y 2021 pouyi,
nokazauno, wo npu 100% nepexodi HOB08UAGNEHUX NAYIEHMIE HA Mepaniio
JIAHAOeTYMADOM BNIUE HA OI00NCEM W00 GUMPAM HA 3AA6AEeHUL TIKAPCLKULL 3aCi0
nepuiomy poyi aunanizy 6yoe weznaunum (00 20 mian epm), y Opyeomy ma mpemvbomy
poyi — nomipuum (y oianazoni 20 man epu — 38 MAH 2pH), VY YemBepmoMy ma n’imomy
poyi — cepeouim (y dianazoni 38 man epu — 100 man epn).

3asgBHUK 3ayBaxye, 10, ITOYMHAIOYM 3 TPETHOTO POKY 3aCTOCYyBaHHS
JaHaAeIIyMady MOXIIMBAa €KOHOMIS 3arajilbHuX BuUTpaT. [Ipu 1IboMy OYEBHUIHUM €
HAsSBHICTh JIOMATKOBUX BHUTPAT, TIOB’SI3aHUX 13 BUTpPaTaMH Ha 3asABJICHUHN JIIKapChbKUN
3aci0. BoaHowyac He0OXIJTHO BpaxOBYBATH, IO y TPyIl PYTUHHOI NPO]UIaKTHKA
JaHaZenyMadoM y naiieHTiB 3MeHInyeThest norpeda y C1-INH, 3HnxkyroThCst BUTpaTH
Ha JIIKyBaHHS MoOI1uyHMX peakmii Ta HanmaaiB CAH mopiBHSHO 3 rpynow pyTHHHOI
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npodinaktuku C1-INH.

OTxe, 3asBHUK BBaXKa€, M0 3a0€3MEUCHHS JOCTYMy N0 JaHaAeIyMady MOXKe
MPU3BECTH, 3 OJHOTO OOKYy, N0 PO3IMIMPEHHS CIEKTPY JIKAPCHKUX 3aco0iB s
npodinaktuku Hamanie CAH, 1o miaBUIIATh MOTHBAIlIO MAIIEHTIB HE TUIBKU O
JKyBaHHS, aje 1 0 aKTUBHOTO COI[IaIbHOTO JKUTTSI, Ta, 3 1HIIOTO OOKY, MOXKE CIIPHUSITH
€KOHOMI1 OF0JPKETHHX KOIITIB, MPOTe (haKTUIHA €KOHOMIs OFO/DKETHUX PECYPCIB MOXKE
OyTH BHU3HAYC€HA TUIBKM IMPU TOPIBHIHHI TEXHOJIOTIH 3 ypaxyBaHHSAM (PaKTHIHHX
KOH(]1EHIIIMHUX I11H Ha JIIKApChK1 3aCO0H.

Takox 3asBHUK 3a3Hayae, M0 JIaHAJAEIyMald MPOMOHYETHCS BIPOBAIKYBATU
JUIIEe 11 HOBOBHSIBJICHUX IAIlI€HTIB, TOMY 3a3HayeHUM (IHAHCOBUU pPE3yJbTaT
PO3TJIAIAETECA B KOHTEKCTI IOMYJISAIi HOBOBHMSIBICHMX IaIli€eHTIB. BiamosiaHO,
30UTBIIIEHHS TTOMYJIAIIT Oy1e TPU3BOIUTH 10 AOJATKOBOI eKoHOMIi BuTpaT. [larienTw,
gkl oTpuMytoTh C1-INH Ta mMaroTe KiniHIYHHMI €(eKT BiJ HOro 3aCTOCYBAaHHS Hapasl 3
€TUYHUX TPUYMH HE PO3MVIIAIOTHCA SK IMOTCHIIIHHA KOropTa s PYTHHHOI
npodUIAaKTUKH JIaHAJIeTyMa0oM B MEPCHEKTHUBI I’ ATH HAUOIMKUYUX POKIB. 3asBHUK
HaroJIoNIye Ha TOMY, IO JIaHe NMUTAHHS 3 0aratbOX MPUYUH € TyKE YyTIUBUM Ta
HEBU3HAUYCHUM, 3aABHUK HE B CHJII BHUPIMIUTH HOTO OJHOOCIOHO, TOMY MPOIOHYE
JI€p’KaBHOMY IUTATHUKY aJIbTEPHATUBHUI CLIEHAp1i BUPILIEHHS, a cCaMe: OpraHi3yBaTu
MYJIbTUIUCIUIUTIHAPHY POOOUy TpyMy 13 3aIy4eHHSM PI3HUX 3alliKaBJICHUX CTOPIH
(mep>xaBHOTO TUIATHUKA, KIIHIYHUX (DaxiBIliB, IALIEHTCHKUX OpTraHi3amii) s
MPUAHATTS PIIICHHS 11010 KUIBKICHOTO CKJIay KOTOPTH TMAIEHTIB JJIs1 3a0€3eueHHs
JaHaZeyMaboM, a TakKOoX JUIsi BHU3HAYEHHS KpPUTEPIiB PO3IIMPEHHS KOTOPTH
narieHTaMu, siK1 BKe MaroTh 10cBij 3actocyBaHHs C1-INH. 3asBHUK BBaxae, 110 Take
piteHHst Oys0 O HAWOUIBII ONTUMAJIBLHUM B PEAIbHIN MpaKTHIll Ta BiAMOBiAAIO O
MIKHApPOJIHUM IT1JIXOJIaM.

YN0oBHOBa:KEHMM OPraHOM NPOBeeHA OLiHKA eKOHOMIYHOI0 PO3JLITY A0ChE,
3a pe3yJbTATAMHU $IKOI BCTAHOBJICHO (paKTOp, AIKMH Ma€ BILUIMB HAa pe3yJbTar
aHAJI3y BIUIMBY HA IOKA3HUKH OI0KETY:

3 oensady Ha me, wo y auanizi 6nAUEY HA NOKAZHUKU O100dCemy 3as18HUKOM
BUKOPUCMAHO 3MO0eNbo8aHi eumpamu 3 moodeni Maproea, 3acmepedicenHs w000
MOOento8anHsl, npedcmaeieni y nionyukmi 3 nyHKmy 3 6UCHOBKY, MAKONC 6NIUBAIONb
Ha MOYHICMb pe3yIbmamie aHanizy 6nauey Ha NOKAZHUKU 0100xcent).

Omoice, 3a pe3yromamamu aHanizy 6NauU8y Ha 000xcem 6CMAHOBIEHO, WO
3acmocysanus nanaoenymady € oinow eumpamuum, Hixc zacmocyeanns CI-INH
NPOMA2OM NepuiuUx 080X POKI8 aAHAI3Y, NPOmMe NPU3800UmMs 00 eKOHOMIL O100HCEMHUX
KOWMi8 y mpemvoMy-n amomy poKkax (Hacamnepeo 3a paxyHox 3MeHUleHHs GUMpam
Ha nikyeanns Hanadie CAH). Bniue na 6100dcem y wacmumi umpam Ha 3as6/1eHull
JIKApCbKull 3acio y nepuiomy poyi ananizy 6yoe He3HayHuM, y Opy2oMy ma mpemvomy
poyi — NOMIpHUM, Y uYemeepmomy ma n’smomy poyi — cepeonim. Ilpome
BUKOPUCMAHHS Y PO3PAXYHKAX 3MO0ENb0BAHUX BUMPAN MO4CE GNAUBAMU HA MOYHICb
pes3yabmamie.
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5) mani moao KopekTHOCTI iHGopMalii Mpo HasABHICTHL a00 BiICYTHICTH
€KOHOMIYHHUX Ta KJIHIYHHX MepeBar 3acTOCYBaHHA JIIKAPCHBKOr0 3aco0y
NMOPIBHAHO 3 IHIIMM JIIKAPCbKUM 32c000M a00 IHIIOK MEeJIMYHOI0 TeXHOJIOTIEI0
(ado ix BiACyTHOCTI), HaJaHI 32aABHUKOM

Y nocbe i MPOBEACHHA aHANi3y MOPIBHMAIBHOI KIIIHIYHOT e()EeKTHBHOCTI,
Oe3IMeKH Ta EKOHOMIYHOI JOIIBHOCTI 3asBJICHOTO JIIKAPCHKOTO 3ac00y JaHaeayMady
JUISl pyTUHHOT TIPO(UIAKTUKKA MOBTOPHHUX HAIlaJiB CMAaJKOBOTO aHT1OHEBPOTHYHOIO
HaOpsiky (CAH) y maiiedTiB BikoM BiJ 12 pokiB KoMmapatopoM OyJi0 BH3HAYEHO
BHyTpiHboBeHHUN C1-INH, otpumanuii 3 mnasmu kpoBi. Bubip kommaparopa €
KOPEKTHUM, BIAMOBIa€ pekoMeHaaIisM HacTaHOBY Ta peasibHIN KITTHIYHINA TMPaKTHUII
B YMOBaX CUCTEMH OXOPOHH 370POB's Y KpaiHu.

[apopmariiss 1070 MOPIBHSAIBHOI  KIIHIYHOI  €(EKTUBHOCTI  3asBIIEHOTO
JiKapchKOTO 3aco0y Ta KOMITapaTopa y J0Che MPEACTaBlieHa 3a JAaHUMH HEMPsIMOTO
MOPIBHSHHS Ye€pe3 CHUIbHUN KoMIapaTop (3a 0aleCiBCBKUM METOJOM Ta METOA0M
byxepa, pesynbratu skux npejcTanieHi y myouikarii Mendivil J. et al., 2021) — sk
OCHOBHMI aHaJi3; Ta HENPSAMOIO MOPIBHSHHS 3 IOMIPABKOIO HA CIIOTBOPIOIOYNI PakTop
y HEpaHAOMI30BaHU# CIOCIO HA OCHOBI 1HUBIAYabHUX JaHUX MAII€HTIB (ITyOJIiKaLis
Magerl et al., 2023) — sx momatkoBuii aHami3. BpaxoByl4w BiJICYTHICTH TPSIMHUX
MOPIBHSUTBHUX JIOCHIIPKEHb JlaHajenymaly Ta BHyTpimHboBeHHOro CI1-INH Ta
pexkoMeHnanii HactaHoBH, yHmOBHOBa)XEHHI oOpraH NpuUHAMae MiAXiJ 3asBHUKA [0
IPEICTABICHHS PE3yJbTAaTiB MOPIBHSIBHOI KIIHIYHOI €()EeKTUBHOCTI 3a JaHUMU
HETPsIMOTO TIOPIBHIHHS Yepe3 criibHui koMmaparop (myomikaris Mendivil J. et al.,
2021) sx ocHOBHHMIA aHami3 Ta posrisanae pesynbTatd gociimkenHs PATCH sk
JI0JTaTKOBI JIOKA30B1 JIaHi.

PesynbraTi HENpsAMOTO MOPIBHSAHHS 4epe3 cninbHui kommapaTtop (Mendivil et
al., 2021) 3 BukopucTaHHAM SIK 0aH€eCIBCHKOIO, TakK 1 YaCTOTHOTO MiAXOMIB (METOI
Byxepa) Oynu y3roKeHUMH MiX COOOIO I10JI0 JOCTOBIPHOT'O 3HM)KEHHSIM YacTOTH
Hanaais CAH npu 3actocyBanHi naHanenymady 300 Mr ik KOKH1 2 THXKHI, TaK 1 KOKHI
4 TWXHI TOPIBHAHO 3 BHYTpilIHbOBeHHMM BBeAeHHsM CI1-INH. 3actocyBanHs
naHanenymady B 1031 300 Mr KOXH1 2 THXKHI TaKOX aCOIIOETHCS 31 CTATUCTUYHO
JIOCTOBIPHUM 3HUXEHHSM PHU3MKY TEPIIOTO Hamanay micis 70-ro HS MOPIBHAHO 3
BHYTpimHbOBeHHUM BBeieHHsM C1-INH. 3actocyBannus nananenymaly 300 Mr KoxKH1
2 THKHI MaJIO TEHACHINIO IO KPaIloro 3HMKEHHS PU3UKY MEepIIoro Hamamry micis 0
TTHS, SIK 1 3aCTOCYBaHHSI JJaHaIeTyMa0y KOKHI 4 THOKHI JJ1S 3HUYKEHHS PU3UKY ITEPIIOTro
Hanagy micas 70 mHA, mpore 6e3 CTaTHUCTHYHO IOCTOBIPHOI pi3Huili. PesympraTn
aHaJli3y YyTIMBOCTI, III0 BPaXOBYE BiK, CTATh 1 Bary, YNCEIbHO 1 IKICHO Y3TOJIXKyBaJIUCS
3 pe3yJbTaTaMy IEPBUHHOTO aHaIi3y. ¥ papMaKkOeKOHOMIYHOMY aHai31 1Jis 0a30BOT0O
CIICHApPII0 BKJIIOUEHI MOKa3HUKK €(heKTUBHOCTI 111010 yacToTy HanajaiB CAH orpumani
3a ornomororo OaiteciBebkoro maxoay (Mendivil et al., 2021), mo € o0rpyHTOBaHUM,
OCKUIbKM JaHl pe3yJbTaTh MIATBEPIKEHI albTEPHATUBHUM METOJO0M (METOAO0M
Byxepa).

Sk moraTKoOBE HKEPETIo TOBrOTPUBAIOI €(peKTUBHOCTI TaHAAeTyMaly 3assBHUKOM
Oyno HamaHo Bigkpute posmmupene pociimkenns HELP OLE (Banerji et al., 2022),
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pe3ynbTaTH AKOTO CBiAY4aTh MPO CTIHKY JOBTOTPUBANY KIIHIYHY €()EKTHBHICTDH
naHazienymaoy.

[Hdopmarris 1010 NOPIBHAILHOTO NPOGLII0 Oe3MeKH 3asBICHOTO JIKapChKOTO
3aco0y nanagemymady ta C1-INH npencraBneHa 3assBHUKOM 3a JaHUMU JTOCHTIPKCHHS
PATCH (Magerl et al., 2023), o Ha 1yMKy yIIOBHOBa)KEHOTO OpPraHy € IpUHHATHHM,
OCKUJIbKM HempsiMe NopiBHsHHS B aociimkeHHi PATCH Bximovano Oiiblny BUOIpKY
NaIlE€HTIB, a HEMPsIME MOPIBHSAHHA Yepe3 CHUIBHUI KOMITapaTop, 10 MPEICTABICHE Y
nyomikarii Mendivil et al., 2021 we Bxiogano anam3 mpodiao 6e3mnexu. JJogaTkoBo
3asiBHUKOM OyJio mpejicTaBieHo BiakpuTe posmupeHe nociimxeHHs HELP OLE,
pe3yibTaTH SIKOTO Y3TOJKYIOThCS 13 pesyibratamu nociimkenHs PATCH, Ta
[TepioauyHi 3BITH 3 OLIIHKU CITIBBIIHOIIIEHHSI KOPUCTh/PU3HUK 3asBJICHOTO JIIKAPCHKOTO
3aco0y Ta KoMIapaTopy, iHhopMallisi B AKHX € KOH(1ACHIIHHOIO.

YTHOBHOBaXEHUM OPraHOM BCTAHOBJICHO, 1110 PO UIb O€3MeKH JaHaaeTyMaoy €
MPUIAHATHUM, a OLIHKA CITIBBITHOIIECHHS KOPUCTh/PU3UK 3aJTUIIAETHCSI HE3MIHHOIO, IO
noBeneHo npoanaiizoanuMu jxepenamu (PATCH study, HELP OLE ta PBRER).
Halinommpenimum [P 6yB Oinp y Micul 1H'eKiii Mmiciis BBEIEHHS JaHaAeymMaly
(47,7%). Y rpymi naHajenyMaly 4YacTilleé BUHHMKAIM BIPYCHI 1H(EKII BEpXHIX
IUXAJIbHUX LUISIXIB, HDK Y rpymi BHyTpimmHboBeHHOTO C1-INH (24,3% npotu 1,7%
BianoBigHo, p<0,0001). Brtim, mpu 3actocyBanHi BHyTpimHbOBeHHOTO C1-INH
BUSIBJICHO TaKUW Ba}XJIMBUH 1JCHTHU(PIKOBAHUN pU3MK  SK _ o
dbapMakoeKOHOMIYHOI MOJell 3agBHUKOM Oyno BkItoueHo Taki [IP, sk BipycHi
ingexuii Bepxuix muxansuux unsixis Ta |||

[TpencraBieHi 3asBHUKOM pPO3PaxyHKH IIOJO TIONEPENHbOI MOTPeOH Is
CUCTEMH OXOPOHHU 3JI0POB'S B 3asBICHOMY JIIKAPChKOMY 3aco0l JJii PYTUHHOI
npodinaktuku noBTopHux Hanagie CAH y mnaumieHtiB BikoM Bixg 12 pokiB €
OpPIEHTOBHUMHU Ta MPUINHATHUMU, 3BAYKAIOUX HA BIICYTHICTh ODILIHIUX CTATUCTUYHHUX
JAHUX Ta MPOIO3UIII0 3asBHHUKA 1010 3a0€3MEeUEHHS JTaHAeIyMaOOM B MepILl pOKU
JIMII€ HOBOBUSIBJICHUX TAIIIEHTIB.

Pe3ynbTaT mpoBeIeHOro 3asiBHUKOM aHali3y €)eKTUBHOCTI BUTPAT CBIIYUTH MPO
T€, 1110 3aCTOCYBaHHS JIIKAPCHKOI0 3ac00y JlaHaeayMal AJig pyTHHHOI MPOQPIIaKTUKH
noBTopHux HamaiB CAH y narienTiB BikoM Bij 12 poKiB Ma€ Jj0/1aHy KOPUCTb, IPOTE
€ OUIbIll BUTPAaTHUM TMOPIBHAHO 13 3acTocyBaHHsM CI1-INH, mo € kopekTHum.
Inxpementanshnii  mokasuuk  edexruuocti  Butpar (ICER) ([ GGG
rpa/QALY) nepesuiitye 5 BBII Ha nymry HaceneHHs, Taki BUTpAaTH € Hee(hEKTUBHUMU
BIJIMOBIAHO JIO IIKaJX PEeKOMEH10BaHMX rpannyHux 3HadueHb ICER B Ykpaini. Brim
3aCTOCYBAaHHS HE HaWOUIbLI akTyanbHOi 3akymiBenbHOI 1iHM C1-INH B anamizi ta
HEBU3HAYEHICTh MIOJI0 MEePEXOy Ha 3HW)KEHY 4acTOTY 3aCTOCYBaHHS JaHaieayMaly,
T0OTO Ha 1 pa3 KOXkKHI 4 TUXKHI1, 3aMICTh | pa3y KOHI1 2 TUXKHI, BIUIUBA€ HA 3HAYEHHS
ICER.

BianoBigHo 10 peKOMEHI0BaHOT KM OI[IHKY BIUTMBY Ha OFO/KET 111010 BUTPAT
Ha 3asBJICHUH JIIKapChbKUM 3aci0 B YKpaiHi Ha MiJCTaBl JaHUX JEp>KaBHUX BUTpAT Ha
JikapchKi 3acobu y 2021 poiii, yoBHOBaXEHUM OpPTraHOM BCTaHOBJIEHO, 1110 Tipu 100%
nepexo/l HOBOBUSBJICHMX MAIlEHTIB Ha Tepamiio JaHanenaymaboMm Uisi PYyTUHHOI
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npodinaktuku noBTopHux HamagiB CAH y mamieHnTtiB BikoMm Bif 12 pokiB BIUIUB Ha
OIODKET MI0/I0 BUTPAT HA 3asBICHUH JTIIKAPCHKUMA 3aCi0 y mepIIomMy porli aHamizy Oye
He3HayHUM (710 20 MJIH TpH), Y IpYTOMY Ta TPETbOMY pOIll — MoMipHUM (y Jiana3oHi
20 mutH TpH — 38 MJIH TPH), Y YETBEPTOMY Ta I’ SITOMY POLIl — cepeaHiM (y aiana3zoHi 38
MJIH TpH — 100 MJTH TpH).

3a pe3ynbpTaTamMu aHalli3y BIUIMBY Ha OIOKET OYyJI0 BCTAHOBJICHO, 1110 TIOPIBHSIHO
3 C1-INH 3acrocyBanHsi naHajnenymalOy ajii pyTHHHOI NPOQIIAKTUKU MOBTOPHUX
Haranie CAH y marieHTiB BikoM Bij 12 pOKIB IMOB’s3aHE 3 BUIIUMHU BUTpPATaMH
MPOTATOM NEPIINX JBOX POKIB aHATI3y Ta €KOHOMIEIO OFO/PKETHUX KOIITIB MPOTITOM
TPETHOTO-11’ATOTO POKIB: JOJATKOBUI BIUIMB Ha OIO/KET CTAHOBUTH
I'PH y HEpIIHi piK Ta _ I'PH y APYTUH PiK, a EKOHOMIS KOIITIB MPOTITOM
tpersoro-i’sroro pokis komusaerscs iz |GGG oo zo T -
(Hacammepen 3a paxyHOK 3MEHILIEHHsS BUTpaT Ha JikyBaHHs HamaniB CAH). Ognax
BUKOPHUCTAHHA y PO3paxyHKaX 3MOJIEIbOBAaHUX BUTpPAT MOXE BIUIMBATH HAa TOYHICTH
pE3yNbTaTIB.

4. PekoMeHamil 1010 BKJIYCHHS (BUKJIIOYEHHS) JIKAPCHKOI0 3ac00y /10
(3) HanioHaJiIbHOT0 mepeJsiiky OCHOBHMX JIIKAPCbLKHUX 32c00iB Ta (a00) nmepeJikis,
110 3aKYNOBYKOTBHCH 32 KOIITH JEP:KABHOI0 OIOJKeTy 1Jisi BUKOHAHHA NMPOrpam
TAa 30iHCHEHHSI IEHTPAJi30BaHMX 3aX0AiB 3 OXOPOHM 3I0pOB’si, Ta (a0o0)
peKoMeHaalil MO0A0 3aCTOCYBAaHHA ISl Wijieil 0XOPOHHU 310POB’S JIIKAPCHKOIO
3aco0y, omjiara, 3aKymiBJs 200 BiIIIKOAYBAHHS BAPTOCTI AKOI0 3XiCHIOETHCH 3
METOI0 BHKOHAHHS PeriOHaJIbHUX HUJILOBUX NMPOrpaM 3 OXOPOHH 310POB’s, IO
NMOBHICTIO YM YaCTKOBO (PiHAHCYIOTHCS 32 PaXyHOK KOIITIB MiclleBUX OIO/KeTIB,
Ta (a00) pexkoMeHIalil OA0 YKJIAACHHA a00 MPOJAOBKEHHs il (MPOJIOHTaIlil)
JOTOBOPiB KEPOBAHOI0 A0CTYNy Ta (a00) iHIII pekoMeHaalil y pa3i HeoOXigHOCTI
YXBaJICHHSI pilieHb B CHCTEMi 0XOPOHH 310POB’sl

Bignosigno o nn.2 m.6 Ilopsiaky mpoBeAeHHS JIEpKaBHOI OIIHKKA MEIMYHUX
TEXHOJIOT1H, 3aTBepkeHoro nocraHoBoro KMV Big 23.12.2020 Nel1300, 31 3MiHamuy,
OyJiI0 TIPOBEACHO JEpKaBHY OLIIHKY MEIWYHOI TE€XHOJIOTIi JJIsl JIIKapChKOTO 3aco0y
nanagenyma6/lanadelumab (TH TAK3AMPO), nonepeHb0 HAMOBHEHMI IIMPHUIL O
300 mr nmanagenymMaly y 2 MJI pO3YUHY, JUJISI PYTHHHOI TMPO(UIAKTUKUA MOBTOPHHUX
Haranie CAH y mamieHTiB BikoM Bijg 12 pOKiB, IMIOJ0 MOKJIHWBOCTI BKIIOYECHHS 0
[Tepeniky mikapchbkux 3aco0iB, IO 3aKYMOBYIOTHCS 3a KOIITH JEP>KaBHOTO OIOJIKETY
JUIs BUKOHAHHS TpOTpaM Ta 3AIACHEHHS IIEHTPAI30BaHUX 3aXO0JiB 3 OXOPOHU
3I0pPOB’sA, 3aTBepKeHOro mocTaHoBol0 KMV Ne 216 «Jlesiki mutanHs 3aKymiBii
JKapChKUX 3ac001B, MEIUYHUX BUPOOIB Ta TOMOMDKHHUX 3aCO0IB O HUX», & caMe —
«MenukaMeHTH AJid TPOMaJIsiH, XBOPUX HA MEPBUHHI (BPOKEH1) IMyHOAE(IIIUTH Ta
xBopoOy KaBacaki».

BignoBigno no m. 22 Tlopsaky NpoBENEeHHS ACP>KaBHOI OIIHKM MEIUYHHUX
TEXHOJIOT1H, 3aTBep/KeHoro noctaHoBoro KMV Bix 23.12.2020 Ne 1300, BUCHOBOK
YIOBHOBa)XEHOT'O OPTraHy Ma€ peKOMEHALIMHUI XapakTep.
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3a pe3ynpTaTaMu PO3IMIIALY MPOEKTY BHUCHOBKY YIMOBHOBR)KEHOTO OpraHy 3
OLIIHKY MEJMYHUX TEXHOJIOT1H, OIIIHKY (aHai3y) pe3yibTaTiB MOPIBHAIBHOI KITHIYHOT
e(eKTUBHOCTI, O€3MeKn Ta €KOHOMIYHOI JOLIIBHOCTI JaHaaeayMaly Al pyTHHHOI
npodinaktuku nosropaux HanaaiB CAH y mamienTiB BikoM Bif 12 pokiB ExcriepTHrM
KOMITETOM 3 OIIIHKHA MEMYHUX TeXHOJori# JlepkaBHOro mianpueMcTsa “Jlep kaBHHU
eKCepTHUH 1eHTp MiHicTepcTBa OXOpOHU 370poB's” (mam - ExcnepTHuii komiter)
OyJ10 3a3HaYEHO HACTYITHE.

Pesynomamu  nopieusnvrnoi  kainiunoi  eghexmusnocmi  (pe3yibmamusHicmy)
0a3yl0ThCsl Ha pe3yJibTaTaxX KIHIYHUX JOCIIKEHb, K1 MPEJCTaBIICH] B yOJIIKaIlisIX:

1) Mendivil J, Malmends M, Haeussler K, Hunger M, Jain G, Devercelli G.
Indirect Comparison of Lanadelumab and Intravenous C1-INH Using Data from the
HELP and CHANGE Studies: Bayesian and Frequentist Analyses. Drugs R D. 2021
Mar;21(1):113-121. doi: 10.1007/s40268-021-00337-4. Epub 2021 Mar 1. PMID:
33646565; PMCID: PMC7937585;
https://www.ncbi.nlm.nih.gov/pmc/articles/PMC7937585;

2) Magerl M, Schiffhorst G, Fanter L, Miiller G, Hirche C, Berkemeier F,
Aygoren E. Patient-level indirect treatment comparison of lanadelumab versus pdC1-
INH i.v. in hereditary angioedema patients: PATCH study. Allergy. 2024
Jan;79(1):215-224. doi: 10.1111/all.15861. Epub 2023 Aug 29. PMID: 37641968
https://onlinelibrary.wiley.com/doi/10.1111/all.15861;

3) Banerji A, Bernstein JA, Johnston DT, Lumry WR, Magerl M, Maurer M,
Martinez-Saguer I, Zanichelli A, Hao J, Inhaber N, Yu M, Riedl MA; HELP OLE
Investigators. Long-term prevention of hereditary angioedema attacks with
lanadelumab: The HELP OLE Study. Allergy. 2022 Mar;77(3):979-990. doi:
10.1111/all.15011. Epub 2021 Aug 13. PMID: PMC9292251, 34287942; PMCID:
https://www.ncbi.nlm.nith.gov/pmc/articles/PMC9292251/ (nogaTkoBi 10Ka30Bi JaHi
10/10 JOBFOCTPOKOBOI KJIIHIYHOT €(PEKTUBHOCTI JJaHaAeTyMaly).

3a pesynbTaTamu HempsiMmoro nopiBHsiHHS (Mendivil J. et al., 2021), 3a meToioM
baiteca Ha ocHOBI arperoBaHux JaHux mopiBHAHHS ARR mnpu 3actocyBaHHI
naHanenyma0y Ta BHyTpimiHboBeHHOTO CI1-INH mnpoaemMoHCTpoBaHO, IIO 4YacTOTa
HanagiB CAH 3ausunacs Ha 73% Ta Ha 46% Yy mNAaIieHTIB, SKI OTPUMYBAIU
nanagenymad 300 Mr koxkHI 2 Ta 4 TEDKHI BIAIOBIZHO, IIOPIBHIHO 3
BHYTpimHbOBEeHHUM C1-INH.

Pusuk nepmoro Hanaay micis 0-ro aHs npu 3acTocyBaHH1 JaHanaeaymady 300 mr
KOXH1 2 TH)XHI Ta KOXH1 4 THXH1 OyB OPIBHSIHHUM 3 BHYTpimHbOBeHHUM C1-INH,
mpo mo ceigunth TTAO HR 0,51 (95% Crl 0,22-1,32) Ta TTAO HR 0,73 (95% Crl
0,26-2,09), BianosinHo. Pusuk nepmoro Hanagy miciast 70-ro IHS IpU 3aCTOCYBaHHI
nanagenyma0by 300 Mr KoxHi 2 TwxHS OyB HWXYMUM Ha 83% MOPIBHSIHO 3
BuytpimHboBeHHnM C1-INH (TTA70 HR 0,17, 95% Crl 0,05-0,57), a npu
3actocyBaHHl JjaHazaenymady 300 mr koxHi 4 TWXKHI PU3MK 3HU3MBCA Ha 49%
nopiBHSAHO 3 BHyTpiHboBeHHUM C1-INH (6e3 nocroBipHoi pizauii, TTA70 HR 0,51,
95% Crl 0,18-1,49).
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3a pe3ynpTaTaMu 4acTOTHOTO miaxoay meTogoMm byxepa, 3acHoBanoro Ha IPD,
nopiBasiHHS ARR CAH mnponemoncrpoBano, mo wactotra HamanaiB CAH Oymna
CTaTHUCTUYHO 3Hauylle 3HwkeHa Ha 73% Ta 46% y mMaiieHTiB, AKI OTPUMYBAIU
nanagenymad 300 Mr kokHI 2 THXKHI Ta 4 TIDKHI BIAMOBIMHO, TOPIBHSIHO 3
BHyTpimHbOBeHHNM BBefeHHSM CI1-INH. Ilpu ominmi TTAO 3a meromom Byxepa
nananenymad 300 Mr KokHi 2 TH)KHI Ta KOXKHI 4 THD)KHI HE 3HUKYBAB PU3UK TEPIIIOTO
Hanajy MOpiBHAHO 3 BHYTpilHR0BeHHUM BBeAeHH:AM C1-INH, mpo o cBiqyats 95%
CI (TTAO HR 0,73, 95% CI 0,29-1,84 ta TTAO0O HR 1,05, 95% CI 0,43-2,52,
BianoBigHO). [Ipu omini TTA70 3a merogom byxepa, nananeaymad 300 mr koxHi 2
THUXH1 JJOCTOBIPHO 3HMKYBaB pU3UK Mepioro Hamnay micis 70-ro aust Ha 81% (TTA70
HR 0,19, 95% CI 0,06-0,62); pusuxk mnepmoro Hamamay micas 70-ro JOHS Tpu
3actocyBaHHi JaHanenyma0y 300 mr koxkHi 4 TkHI 3HIKYyBaBcs Ha 38% (0e3
nocrosipHoi pizauii (TTA70 HR 0,62, 95% CI1 0,23-1,64).

3acTocyBaHH4 JlaHaaeyMa0y B 1031 300 MI KOKHI 2 THAKHI TaKOX aCOIIOEThCS
31 CTaTUCTUYHO JOCTOBIPHUM 3HIDKEHHSM PU3UKY MEPIIOTo Hamamy micias 70-To mHS
MOPIBHSAHO 3 BHYTpilIHbOBeHHUM BBeJeHHsIM C1-INH. 3actocyBanHs nananenymaly
300 Mr xo>kH1 2 TH)KHI Majlo TEHJEHLII0 O KPAaIOro 3HWKEHHS PHU3UKY MEPIIOTo
Hanay micig 0 gHs, sIK 1 3aCTOCYBaHHs JIaHaJeTyMaly KOKH1 4 TUXKH1 JUIsl 3HUKEHHS
PU3UKY nepuioro Hanaay micis 70 qHs, mpoTe 6€3 CTaTUCTUYHO JIOCTOBIPHOI PI3HMIII.
PesynbraTi aHanizy 4yTJIMBOCTI, 1[0 BPAXOBYE BiK, CTaTh 1 Bary, YMCEJIbHO 1 SKICHO
y3TOJIKYBAJIKCS 3 PE3yJIbTaTaMH MIEPBUHHOTO aHAII3Y.

3a JTaHUMHU HEMPSAMOTO MOPIBHSAHHS, IO MpeacTaieHe y myosikarii Mendivil et
al., 2021 gacrora HanajiB y rpymi janajgenymady 300 Mr koskHi 2 THKHI Oyiia 3HI)KEHA
Ha 87% MOPIBHAHO 3 M1a1e00 MPOTATOM 26-THKHEBOTO Mepiofy (3a 0alie€CIBCHKUM Ta
YaCTOTHHUM ITIAX0JIaMH ).

[licns mompaBKM Ha CHOTBOPIOIOYMN (DAKTOp 3a Pe3ysNbTaTaMH JOCHIIKEHHS
PATCH 0Oyno BcTaHoBieHO, 110 IomicsyHa yactoTa HananiB CAH y narieHTiB, siki
OTpUMYBaAJIM JlaHajenymad, Oyna maiike BJBIUI MEHILIOK, HIK Yy TMAalli€HTIB, SKi
otpumyBainu C1-INH BuyTtpimuboBeHHO (RR 0,486; 95% CI 0,253-0,932, p<0,030).
[I{omicssuHa YacTOTa TApUHTEATbHUX HanaIiB Oyiia B IT'sITh pa3iB HUKYOKO y TAIIE€HTIB,
AKl OTpUMYBAJIM JaHanenymad, HIXK Yy mamieHtiB, ski oTpumyBanu CIl-INH
BHyTpinmHbOBeHHO (RR: 0,2; 95% CI 0,044-0,915, p<0,038), a momicsadyHa 4acToTa
HanagiB CAH, siki motpeOyBanu HEBIIKIAIHOTO JIKyBaHHS MpenapaTaMu Ha BUMOTY,
y MAIl€HTIB, K OTPUMYBAIM JiaHaJeaymMald, CTaHOBWJIA MPUOIM3HO TPETUHY Bill
YaCTOTHU HAMAa/iB y MaIlieHTiB, ki oTpumyBanu C1-INH BuyrpimusoBenno (RR: 0,366;
95% CI 0,185-0,727, p<0,004).

Takum uumnOM, pesynbrate gociimpkeHHss PATCH nomoBHIOWOTH pe3yibTaTv
nonepeaHboro Hempsimoro nopiBHsiHHA (Mendivil et al., 2021); o6uaBa nopiBHAHHS
IPOJIEMOHCTPYBAJIU 3HaYHE 3HWKEHHS IoMicssaHoi yactotr Harmaais CAH.

Pesyneratu HELP OLE (o1iHka IOBrocTpoKOBOI O€3MEKH MOBTOPHUX 103
JaHazienymMady) CBIIUaTh, 110 JIIKYBaHHS JIaHAACITyMaOOM 3HU3UJIO CEPEIHIO YacTOTy
nanazaiB CAH na 87,4% 3aranom nopiBHSHO 3 BUX1THUM piBHEM. [loMiTHE 3HMKEHHS
TaKOXX CIOCTEpPIrajiocsi B 4YacTOTI HamajiB, 10 BHUMarajii HEBIJIKJIQJHOI Tepamii
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(93,4%), nomipaux abo Tsokkux HanamiB (84,3%) 1 HamajiB 3 BUCOKUM PU3UKOM
yckinanaenb (96,5%).

[Ticns BBemEHHS TEPIIOi 103U JIaHaAeaymMady y OUIBIIOCTI MAaIi€HTIB HE OYJI0
HamafiB npotsaroMm >6 micamiB (81,8%) ta >12 wmicsamiB (68,9%). 3aramom, 37,3%
MaIi€HTIB HE Majd HamajiB MPOTATOM YyChOro mnepioxy gochimkenHs. CepenHs
MaKCHMaJlbHa TPUBAIICTh epioay 0e3 HamajiB craHoBuia 19,4 micsus (543,1 aus).
SIKicTh KUTTS, OLIHEHA 3a 3aranbHOl mKanolo AE-Qol Ta gomenamu, MomiTHO
nokparntuiaacs 3 0-ro JIHs 1 10 KiHIA JOCTKCHHS.

Takum 4MHOM, 3asIBHUKOM 3pOOJIEHO BUCHOBKH, 1110 3aCTOCYBAHHS MiAIIKIPHOTO
BBeJIcHHS JaHagenyMady mo 300 Mr KokHI 2 THKHI (3 MOXKJIMBICTIO 3HHUKEHHSI 03U
10 300 Mr xokHi 4 THKHI) y marieHTiB (aitu Big 12 pokis Ta gopocii) i3 CAH, sxki
noTpedyBajal PYTHHHOI (JOBrOTpMBajoi) Mpo(INaKTUKH HAmaaiB y MOPIBHSIHHI 3
BHyTpimHbOBeHHUM CI1-INH mo 1000 ogunuups 2 pa3u Ha THXKIEHb 3HIXKYBAJIO
gactoty HamaqaiB CAH Big 73% (ARR=0,27; 300 mr koxHi 2 TmxHi) g0 46%
(ARR=0,54; 300 mr koxH1 4 TH>KHI) 3T1AHO 3 pe3yJbTaTaMy HEMPSIMOTO MOPIBHSAHHS
yepe3 CIHUIbHUM KoMIlapaTop 3a MeroaoM baileca, 1o mpeactaBiieHi y MmyOmikaiii
Mendivil et al., 2021. IlomiOHi pe3ynbTaTd OyJIM MPOJAEMOHCTPOBaHI U 3a
pe3ynbTaTaMu HenpaMoro nopiBHsAHHA y gocuikeHHi PATCH (Magerl et al., 2023) y
HEPaHI0MI30BaHU# croci0 Ha OCHOBI 1HAMBITYATbHUX JAaHUX IMAII€HTIB 3 TOMPABKOIO
Ha CIOTBOpIOIOYMM (akTop: momicayHa yactota HanadiB CAH y maiieHTiB, ski
OTpUMYBaJU JlaHajenyMad, Oylia Mmaike BJIBIYl MEHIIOI, HDK Yy MAIll€HTIB, SIKI
orpumyBanu BHyTpimHboBeHHUM C1-INH (RR=0,486; 95% C1 0,253-0,932, p<0,030).

besneunicmo:

Amnani3 npodutto 0e3neku JaHaaeyMmady NOpiBHIHO 13 BHYTpiliHbOBeHHUM C1-
INH npencrasieno 3assBaukom 3a qanumu gociimkeHdss PATCH (Magerl et al., 2023).
Haiinommupenimoro 1P O6yB Oinb y Micui 1H'eKI[ll Mmiciisi BBEACHHS JaHaAelymMaly
(n=53, 47,7%), Toni six npu 3acrtocyBaHHl BHyTpimHboBeHHO C1-INH Takoi 1P He
OyJ10 3apeecTpOBAHO.

B uinomy kunbkicte IIP Oyna OunblIo0 cepell MAalli€eHTIiB, SKI OTPUMYBAIH
JaHaneymMad TMOPIBHSHO 13 3acTocyBaHHsM BHyTpimHbOBeHHOro CI-INH (93,7%
nopiBHSHO 3 69,2%, p<0,0001), ane it yactka jerkux ado nmomipuux I[P Takox Oyna
Bumoro (92,8% npotu 65,8%, BianosinHo). Bei cepitozni [P ve Oynu nos'szaxi 13
3aXBOPIOBAHHSIM. 3arajioM, 4acTOTa BUHUKHEHHs cepito3nux [P Oyna meHmoro cepen
MAII€HTIB, K1 OTPUMYBAJU JaHaAeIyMal, OPIBHIHO 3 MAalliEHTaMH, SIKI OTPUMYBAJIA
C1-INH BayTpinHbr0BeHHO (2,7% mnopiBHsHO 3 11,7%).

Takox y rpymni naHagenymaly 4dacTillle HIK Y Tpymi BHYTpimHboBeHHOro Cl-
INH, orpumMaHoro 3 mia3Mu KpoBi, BUHUKAIHM BIpYCHI 1H(EKINT BEpXHIX TUXAITBHUX
nusixiB (24,3% npotu 1,7% BianosigHo, p<0,0001).

JlomaTkoBO 3asiBHUKOM OyJi0 TpoaHajizoBaHO Npodiik Oe3neku jJaHaaeaymady
srigao 3 gociimkenHsm HELP OLE (Banerji et al., 2022). 3a pesynbratamu
nociimkernHss HELP OLE, ne 81,6% manieHTiB 3aBepiiniiv JOCIIHKeHHS >30 MicsIIiB,
HOBUX CHUTHAJIIB O€3MEKU, MOB’SI3aHUX 3 JIIKYBAHHSIM JIaHA/IelyMaOOM, BUSIBJICHO HE
Oyno. Peakmii y micmi iH’ekmii Oynu HaiOuIbIn yacTo 3apeectpoBanumu IIP, mio
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BUHUKAJIM MiJ Yac JiKyBaHHS (aHri. treatment-emergent adverse events), OUIBLIICTH 3
SKUX OYJIH JIETKOTO CTYIIEHS TSDKKOCTI1, 3HUKAJIU MPOTITOM JTHS Ta HE MPU3BOIUIH 10
NPUIMMHEHHS JOocHikeHHs. [Hmumu Haityactimumu [IP Oynum BipycHa iH(exIis
BEpPXHIX quXalbHUX NUIAXiB (42,0%), iH}EKIis BepXHIX AUXATbHUX MIIXIB (25,9%)
Ta ToJIOBHUHN OuTb (24,5%), 110 y3TODKYETHCS 3 pe3yibTaTaMu aHallizy Oe3MeKu y
nocaimkendl PATCH.

3a BUCHOBKaMHM 3asiBHHKA Mpoduib Oe3neku JaHaAenyMaldy € MPUHHATHUM, a
OIlIHKAa CITIBBIJTHOIIEHHS KOPHUCTH/PU3UK 3aJIMIIAETHCS HE3MIHHOIO, II€ JOBEICHO
npoananizoBanumu mxepenamu (PATCH study, HELP OLE ta PBRER).

Egexmusnicmv sumpam na 3asa6nenutl 1ikapcoKuii 3acio i ananiz 6Nau8y maxkux
sUMPAm Ha NOKA3HUKU O100Jcemy 8i0N08IOHO 00 PEKOMEHO0BAHOI WKAU 2PAHUYHUX
3HAYeHb IHKPEeMEHMANbHO20 NOKA3HUKA eeKmUeHOCI UMpam ma WKauu ix 6niusy
Ha 0eparcashuti 0100dcem:

3a pe3yapTaTaMy aHali3y BIUIMBY Ha OFOKET OyJIO0 BCTAHOBJICHO, IIIO IMTOPIBHSHO
3 CI-INH 3actrocyBanHsi jaHaaenyMaly JJisi pyTHHHOI TPOQIIAKTUKA MOBTOPHUX
HanmaniB CAH y naimieHTiB BiKOM Bij 12 pokiB moB’si3aHe 3 BUIIMMH BHUTpAaTaMU
MPOTATOM TMEPIIUX 2-X POKIB aHATI3Y Ta EKOHOMIEIO OFOPKETHUX KOIITIB MIPOTITOM 3-
5 pokis: momatkoBuii BrumB Ha Otomker cranouts NN TpH v 1-if pik Ta

I'pH y 2-# piK, a EKOHOMIisI KOIITIB MPOTATOM 3-5 POKIB KOJIMBAETHCS Bijl
rpt 10 [ rpe (macavmepen 3a paxynox 3smemmenns Burpar na

nikyBanHs HanaaiB CAH).

3a pe3ynbTaTaMy €eKOHOMIYHOT OI[IHKH Y MEKax 59-piuHOT0 4acOBOTO TOPU30HTY
Oyso otpumano pe3ynbtat: 13,75 QALY s nanagenymaly ta 13,27 QALY s Cl1-
INH. Otxe, nopiBusiro 3 C1-INH pyrunHa npodinaktuka noBropaux Hanamais CAH y
Malli€HTIB BIKOM BiJl 12 pokiB naHaaenymadbom 3ade3neuye goaatkosi 0,48 QALY.

Butpartu Ha nananenymald po3paxoBaHO 3asBHUKOM Ha OCHOBI KOH(1AEHIIITHOT
ninoBoi mpomo3uuii, mo craxosuts [N CPH 32 [OIEpeIHbO HAMOBHEHHIT
mmpul, mo mictuth 300 Mr nananenymaly. OTxke, BUTpaTu Ha 28-I€HHUMN Mepioj
MPOBEJICHHSI PYTUHHOT NMPO(IIaKTUKKA OJHOMY TAlllEHTY JIaHaAeayMaOboM 3a YMOBHU
BBEJICHHS KOXKH1 JiBa THXKHI CTAHOBJISITH TPH, 32 YMOBU BBEJICHHS KOXHI1
qotupu Tk — ||| e

Butparu nHa pytunny npodinaktuky C1-INH po3paxoBaHo 3assBHUKOM Ha OCHOBI
I[IHA 3 E€JIEKTPOHHOI CHUCTEeMH MyOJIYHUX 3aKymiBeib “Prozorro”, mo cTaHOBUTH
21 000,00 rpH 3a ymakoBKY, 1110 MICTUTb JIBa (DJIIAKOHU 3 TIOPOIIKOM JIJII POZUUHY JIJIS
i ek mo 500 MO. 3a yMoBH 3aCTOCYBaHHSI JIIKAPCHKOTO 3aco0y 8 pas3iB MpOTATOM
28-71€HHOTO TeploJy BUTPATH Ha MPOBEICHHS PYTUHHOI MPOQPUIAKTUKA OJHOMY
narieHTy cranoBiaTh 168 000,00 rpH.

Butpatu 3a pesynbpraraMu MOICTIOBaHHS:

CyxkyITHI BUTpaTH Ha 3asBJICHY MEIUYHY TEXHOJIOTIFO Ha TOPH30HT MOICITFOBAHHS
59 pokiB 13 TUCKOHTYBaHHSAM 3%: TpH.

CykymnHi BUTpaTH Ha MEIUYHY TEXHOJIOTII0 TMOPIBHSAHHA Ha TOPU30HT
mozemosanns 59 poxis i3 muckontysanusM 3%: |Gz o=

Pi3Huns ButTpar: IpH.
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Inkpemenrtansunii  mokasauk  edekrurocti  Butpar ICER: || G
rpa/QALY.

OT1xe, 3a po3paxyHKaMu 3asiBHHKA 3aCTOCYBaHHs JlaHaJeymMaly NJig pyTUHHOI
npodinaktuku nopropHuX Hanamie CAH y marienTiB BikoM Big 12 pokiB 3abe3nedye
nonatkoBi 0,48 QALY mopiBusiHO 13 3acTocyBanHsM C1-INH, a momatkoBi BUTpaTH
cranoBists || TPH [pOTSroM 59-piuHOr0 4acoOBOrO TOPH3OHTY. 3TiXHO
(dapMaKOEKOHOMIYHOI MOJIel 3asgBHUKA 3HAYEHHS 1HKPEMEHTAJbHOTO MOKa3HHUKA
edextuBHocTi BuTpat (ICER) npu 3actocyBanHi nanajenymady nopisasHo 3 C1-INH
CTaHOBUTH _ I'PH Ha OJMH J0/aTKoBO HaOyTuit QALY. Pe3ynpTaT 3HAa4HO
NEPEBUIIY€E PEKOMEHIOBAHUM MOPITr 3riAHO 31 IMIKAJ0K PEKOMEHIOBAHUX TPaHUYHHUX
3HaueHb ICER B YkpaiHi.

Akicmb 00Ka308UX OAHUX:

Mertononoriyna skicte Hempsimoro mnopiBHsHHS (Mendivil J. et al., 2021) €
BHCOKOI0. BCl aciekTy MeTo10J10T1i HEMPSIMOTO MOPIBHSAHHS SIK 3a MeToioM bailieca,
Tak 1 3a MeTojoM byxepa 10o0pe omnucaHl Ta KOHKPETH30BaHI. AHaNI3 pe3yIbTaTiB
JIeTalbHO TIPEJCTABICHO 31 CTAaTUCTUYHOIO OIIHKOIO, IO € BIAMOBIAHOIO 0
3a3HAYCHHUX BUIIE METO/IB HEMPSAMOTO TOPIBHSHHS.

HNocmimkenns nanagenymadby HELP (Banerji A. et al., 2018) mae Bucoky
METOI0JIOTIYHY sIKiCTh, a gocuipkeHHs C1-INH CHANGE (Zuraw et al., 2010) mae
MOMIPHY METO/I0JIOTIYHY AKICTb.

Opeanizayiuni Kkpumepii:

[Mamientn 13 CAH MaroTh KOHTpPOIIOBATH AKTHBHICTH 3aXBOPIOBAHHS, IO
0COOJIMBO BaXXJIHMBO A 0Ci0, SIKI 3aCTOCOBYIOTH JOBTOTPHUBATY MPOQIIaKTUKY.
KimrouoBa mera nmororpuBanoi mnpodinaktuku npu CAH monsirae B AocSTHEHHI
MTOBHOT'O KOHTPOJIIO 3aXBOPIOBaHHS (1110 03HAYA€ BIJCYTHICTh HAMA/iB) 1 HOpMai3alii
SIKOCT1 YKUTTS MAII€HTIB.

Enioemionociuni  noxashuxu — wooo  OKpemMo20  3AXBOPHOBAHHSL:
NOWUpeHoCmi, 3axXx80PO8aAHOCMI mMa CMEpPMHOCMI 8 YKpaiHi:

3a 1aHUMU, 10 OTPUMAaHI BiJ] 3asIBHUKA!

cTaHoOM Ha rpynaeHs 2023 poky B Ykpaini aiarHoctoBaHo 85 mariieHTiB 13 CAH,
cepen Hux 15 miteit (18%): 50% — no 12 pokiB ta 50% — ctapie 12 pokis;

- TIOPIYHUM MPUPICT KIIBKOCTI MaIieHTIB ckiamae 20-25 Ha pik, BpaxoBaHO
cepeaHe 3HaUYCHHS — 22 Talli€HTa;

- 6;m3bko 40% nartienTiB 13 CAH noTpeOyroTh JOBroTpuBaioi NpoQiIaKTUKH.

Ane HeoOximHo BpaxoByBaTH, 10 CAH — 1ie pinkicHe (opdaHHE) MOTEHIIIHO
KUTTEBO-HEOE3MEUHE TEHETUYHO JIETEPMIHOBAHE 3aXBOPIOBAHHS, SIKE BKJIIOYEHO IO
[lepeniky piakicHux (opdaHHMX) 3aXBOPIOBaHb, MO MPHU3BOASATH 10 CKOPOUCHHS
TPUBAJIOCTI KUTTS XBOPUX a00 1X 1HBAJIIU3AIIIT Ta JJIsI SKUX 1CHYIOTh BU3HAHI METOIN
JKyBaHHs, 3aTBepAkeHoro HakazoM MO3 Ykpainu Big 27.10.2014 Ne 778.

Coyianvni, emuyni, Op2auizayiumi ma iHWi ACNeKmu.

Menuuna texHojoris (ntanagenymad, TH TAK3AﬁPO, U8 pYTHUHHOI
npo(IaKTUKK MOBTOPHUX HANaAiB CIaJIKOBOrO aHTioHeBpoTHYHOro HaOpsky (CAH)
y TAI€HTIB BIKOM BiJ 12 pOKIB) J03BOJUTH 3MEHUIUTH CMEPTHICTh BiJ PIAKICHUX
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(opdhaHHMX) 3aXBOPIOBaHb, 3MEHINWUTH 1HBATIW3AINIO, TIIBUIIUTH SKICTh >KUATTS
TaKUX TaIll€HTIB.

3a pesynbTaramu 3aciganas ExcriepTHoro komitery, mo Binoynoch 29.05.2025,
OyJ10 HaJTaHO HACTYITHI PEKOMEHIaIIii.

BpaxoByroun pe3ynbTaTd OIIHKH KJIIHIYHOI €(EeKTUBHOCTI, OE3MEeYHOCTI, SKi
0a3yr0ThCs Ha IOKA30BUX JIAaHUX, €M1AEeMI0JIOT1UHI AaH1 1100 MOIIMPEHOCT1 HO30JI0T1],
a TaKoX pe3yJbTaTH OI[IHKM €KOHOMIYHOI JIOIIJIBHOCTI, JIIKApChKU 3aciod
nananenyma6 (TH TAK3AMPO) (Jlananenyma6 (TH TAK3AMPO) mis pyTHHHOI
npodiJaKTUKA TOBTOPHUX HAIaJiB CIaJIKOBOTO aHT1oHeBpoTHUHOro HaOpsiky (CAH)
y TaII€HTIB BIKOM BiJ 12 pOKiB) peKOMEH0BAHO BKJIIOUHWTH HA YMOBAaX YKJIAJCHHS
JIOTOBOPIB KEPOBAHOTO JOCTYITY.

5. Ingopmanis 010 CTPOKY il BUCHOBKY YIIOBHOBAKEHOI'0 OPraHy

BianosinHo a0 m. 21 IlopsiKy BUCHOBOK YIMOBHOBaXEHOTO OpPraHy CTOCOBHO
BIJINOBIJIHOT MEAMYHOI TEXHOJIOr1i BBA)XAEThCSI YHNHHHUM JIO MOMEHTY MPOBEJIEHHS
HOBOI JIep>KaBHOI OI[IHKH MEJIUYHO1 TEXHOJIOTi.
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