ITPOEKT

BuchoBok
YIIOBHOBAKEHOT'0 OPraHy 3 JepP:KaBHOI OLiHKHA MeNYHUX TEXHOJIOTIi:
JJaHaaeayma0

epacasena oyinka meouduHux mexHoN02iU NPO8eOeHa YNOBHOBANCEHUM OP2AHOM 3
0epIHCABHOT OYIHKU MeOUUHUX MEXHOJI02Il 8I0N08i0HO 00 sumoe Ilopsoky nposedernHs
0€pPAHCABHOI OYIHKU MeOUUHUX MEXHOJI02IU, 3ameepodceHo20 nocmanosor Kabinemy
Minicmpis Yxpainu 6io 23.12.2020 Nel300 ma ckradaemuvcs 3 pe3yibmamie ananizy
NOPIBHANILHOI eqheKmusHoCmi (pe3y1bmamusHocmi), besneku, eqhexkmusHoCmi sUmMpam
ma pe3yibmamié ananizy énauy Ha 6100xicem NiKapcbKko2o 3aco0y HaA OCHOBI OAHUX
3as6HUKA. Bucnosok ynosnosadicenozo opeamny 3 0epiHCaABHOI OYIHKU MeOUdHUX
MexXHON02IU MAE peKomeHOayitHut xapakmep. Haoani 0aui y 6ucHOBKY € akmyanbHi
CMaHoOM Ha 0amy 1020 ni020MoBKU.

1. Indopmanisa npo gaTry nNpoBedeHHS [I€P:KABHOI OIIHKH MeJIUYHUX
TEXHOJIOTi#i 3asiBJIEHOI0 JiKapchbKoro 3acody: 29.05.2025.

2. Indgopmanis npo 3asiBJIeHNH JiKapCcbKUH 3a¢i0

1) HaliMenyBaHHsi (mpi3BuIIe, iM’sl, MO0 0aTbKOBI) 3asiBHMKa Ta Ha3Ba
BHPOOHMKA JIIKAPCHKOIO0 32¢00Y:

Cranom Ha 29.05.2025 mikapcekuii 3aci6 3 TH TAK3ANPO MIPOXOIUTh
MpoLEeypy MAEp’KaBHOI peecTpalii, ToMy I1H(OpMalis HUXKYE Yy I.2 BUCHOBKY
YIIOBHOBa)XEHOTO OpraHy MpeCTaBJIeHa BIAMOBIIHO A0 HAIAHUX 3aIBHUKOM 3asBU Ta
JTOCBE.

Bupoonuk Takena @apmacerotikan3 [Hrepuemnn Al Ipnanais bpenu.

3agBHuk TOB «Takena VYkpaina» Big imeni Takega ®dapmackroTikans
[arepuemnn Al Ipnangis bpeny.

2) ToproBeJibHAa Ha3Ba JIKapCbKOro 3aco0y:

TAK3AIPO

3) MIz2KHAPO/JHA HENMATEeHTOBAHA HA3Ba 200 CHHOHIMiYHe HATMEHYBAHHS:

lanadelumab

4) ckaaj JiKapcbKOro 3aco0y (Air0di Ta JONMOMIKHI pe4YOBUHM):

1 monepeHKO HANMOBHEHMM IIMpHI] MIiCTUTH 0 150 mr: 150 Mr nananeaymady y
1 mn po3unny;

1 monepennro HanoBHEeHU 1mmpuil MicTuTh o 300 mr: 300 Mr naHagenymady y
2 MJ1 pO3YHHY

0onomigichi  peuosunu: HaTpito rigpodocdar auriapar; KHCIOTa JUMOHHA,
MOHOT1/Ipat; TICTUINH; HATPiI0 XJopu; nmoicopodar 80; Boja AJist 1H'€KIIIi.

5) popma BumyCKYy:

1 nonepennbo HanoBHeHUH mirpuil 1mo 300 mr.

6) cmocid 3acTocyBaHHs JIiKapCcbKOro 3acoly:

Hopocmi Ta migmitku BikoM Bim 12 go 18 poki. Jlanagemyma® BBOIUTHCS
I IIKIPHO, PEKOMEHI0BaHa ITOYaTKOBA J103a CTaHOBUTH 300 MTI KOXKHI 2 THIKHI.
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VY marfieHTiB, y SKUX M 4Yac JIKyBaHHsS Hamagud CTaOlIbHO BIICYTHI, MOXKHA
PO3MIISIHYTH MOXKJIMBICTh 3HMKEHHS 103U 10 300 MT KOKHI 4 THIKHI.

7) indopmanis Mpo HAABHICTH JePKABHOI peecTpauii JiKapcbKoro 3acody B
YkpaiHi:

Cranom Ha 29.05.2025 mixapcekmii 3aci6 3 TH TAK3AMPO mnpoxoauts
IPOIIeAYPY JepKaBHOI peecTpalii.

8) dapmakosioriuna gia Jikapcbkoro 3aco0y Ta KOI 3a aHATOMO-
TepaneBTHYHO-XIMIYHOI0 KJIacu(ikaiicro:

Jlanagenyma® € MOBHICTIO JIIOACBKUM MOHOKJIOHaNbHUM aHTUTiIOM (IgGl/k-
Jierkui naHiror). Jlanageaymad NpuUrHidye MpoTeoMiTUIHY aKTUBHICTh KaJlIKpPEiHy B
mia3mi. [ligBuiieHa akTUBHICTh KaJiKpeiHy B IUIa3Mi KPOBI MPU3BOAUTH 0 HamaiiB
aHT1I0HEBPOTUYHOTO HAOPSIKY Y MAalli€HTIB 31 CMIaJKOBUM aHT10HEBPOTUYHUM HAOPSKOM
(mam — CAH) uepe3 mpoTeodi3 BUCOKOMOJIEKY sipHOTO KiHiHOTeHY (high-molecular-
weight-kininogen, HMWK) 3 yrtBopennsim po3smermiesoro HMWK (cHMWK) i
OpanukiHiny. Jlananenyma0 3a0e3nedye CTIMKUNA KOHTPOJIb aKTUBHOCTI KAJIIKPEIHY B
J1a3Mi KpoBI 1, TAKMM YMHOM, 0OMEKye BUpOOJIeHHs OpaiuKiHiHy y nanieHTis 3 CAH.

[Ipenapatn, 10 3aCTOCOBYIOTHCA IMPU CHAJAKOBOMY aHTIOHEBPOTUYHOMY
HaOpsKy. [Hmi rematonoriuni 3acoou. Kog ATX BO6ACOS.

9) moka3aHHA 0 MeUYHOI0 3aCTOCYBaHHS, 32 AKUM MOJaBaJjiacs 3asBa:

Ipenapar TAK3AWPO npusHaueHuii 1y pyTHHHOT MPOQiNakTHKK TOBTOPHUX
HamnajiB CMaJKoBOro aHrioHeBpoTuyHoro HaOpsky (CAH) y narieHTiB BikoM Bij 12
POKIB.

10) moxka3zaHHs 10 MeAUYHOI0 3aCTOCYBAHHSA BiNOBIIHO 0 IHCTPYKIII 1JIs
MEIUYHOI0 3aCTOCYBaHHs, 3aTBepMkeHoi MO3, 3a HafIBHOCTI JepKaBHOI
peecTpaiii JikapcbKOro 3aco0y B YKpaiHi:

Cranom Ha 29.05.2025 mikapceknmii 3aci6 3 TH TAK3AMPO mnpoxoauts
MPOIEAYPY ACPKABHOT peecTpaliii.

11) indopmanisa nmpo HAABHICTHL NMOKA3aHb [0 MEJAUYHOI0 3aCTOCYBAHHS
JiKapchKOro 3aco0y Ui BUKOPUCTAHHS Ml Yac HAJAHHA MeIUYHOI 10NMOMOTH
IPU CTAHAX, 110 3a3HAYEHI Y IPIOPUTETHUX HANIPAMAX PO3BUTKY C()epH OXOPOHH
310POB’si:

VY nocwe 3a3naueno, mo CAH — 1e piakicHe (opdaHHE) MOTEHIIMHO KUTTEBO-
HeOe3MeyHe T'eHEeTUYHO JCTePMIHOBAHE 3aXBOPIOBAHHS, MOB’s3aHE 3 ACHIIIUTOM YU
3HIKEeHHSIM (yHKIi1 iHrioiTopa Cl-ectepasu (MepBUHHUN IMyHOAE(IIIUT CUCTEMH
komiiementy). CAH (medimut inri6itopa Cl-ectepasu, nam - C1-INH) Bxtoueno 1o
[lepeniky piakicHux (opdaHHMX) 3aXBOPIOBaHb, MO MPHU3BOIATH 10 CKOPOUCHHS
TPUBAJIOCTI KUTTS XBOPUX a00 X 1HBaJiAM3aIii Ta A1 SKUX ICHYIOTh BU3HAHI METO/IU
JiKyBaHH, 3aTBEPIKEHOr0 HakazoM MO3 Vkpainu Big 27.10.2014 Ne 7781,

JlikyBanHsa opdaHHUX 3axBOpIOBaHb He Oysio BkiIroueHo A0 IIpiopureTHHMX
HaIpsiMiB PO3BUTKY cepu oxopoHH 310poB's Ha 2023-2025 poku, 3aTBEpIHKECHUX
HakaszoM MO3 Vkpainu Big 07.10.2022 Ne 18322,

! https://zakon.rada.gov.ua/laws/show/z1439-14#Text
2 https://zakon.rada.gov.ua/rada/show/v1832282-22#Text
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Vnoenosaosicenuti  opean makoxc 3aszHauae, wo 3abe3nedeHHs OOCMYNy
nayienmis, sKi cmpaxcoaroms Ha pioKicHi (Op@anHi) 3aX80PHOBAHHS, 00 NIKAPCLKUX
3aco00i8, MeOuYHUX 8UpoOi6 ma NPOOYKmMIi6 cneyianbHo20 JIKY8albHO20 XapPUyE8aHHSs €
oouiero i3 cknadosux «llnamy 3axo0is wooo peanizayii Konyenyii pozeumxy cucmemu
HAOAHHS MeOUYHOI 0ONOMOo2U NAYIEHMAam, sKi cmpaxcoaoms Ha pioKicHi (opghanni)
3axseopiosants, Ha 2021-2026 poxuy (Oani - Konyenyis). Memoro yiei Konyenyii €
3MEHUEeH s CMEePMHOCMI 810 PIOKICHUX (0P AHHUX) 3aX80PIOBAHD, NIOBUUIEHHSL AKOCHIT
ACUMMSL NAYIEHMIB, AKI CMPAAHCOAOMb Ha PIOKICHI (0P aHHi) 3aX80PI0BAHHS, ULISAXOM
3abe3neuenHs cnpasediu8oco ma pieHo20 00CMYNY 00 SAKICHOI MeOuuHOi 00nomocu
Makum nayicHmam, 30Kpema 00 SKICHUX, e(heKMUBHUX ma Oe3neuyHux aiKapcbKux
3ac00i6 015 NiKY8aHHs PIOKICHUX (OpGAHHUX) 3aX80PHOBAHb, 00 MEOUUHUX BUPODI6 ma
NpOOYKMi6 CneyianbHo20 JIKYB8ANbHO20 XAPYYBAHHA, A MAKONC HNCUXON02IYHO20
cynposody. Mema i yini yiei Konyenyii gionosioarome L{inam cmano2o po3eumky Ha
2016 — 2030 poxu, 3ameepoxcenum I[lopsaoxkom oennum 6 eanysi pozsumky na Camimi
OOH, wo 6i06ysca y eepecni 2015 poky 6 pamxax 70-i cecii I enepanvroi Acambnei
OOH".

3. BHCHOBOK YNOBHOBa:KEHOT'0 OpPraHy IOA0 Pe3yJbTAaTiB MOPiBHSAJILHOL
epexTuBHOCTI (pe3y/IbTATHMBHOCTI), Oe3mexkH, e(EeKTUBHOCTI BHUTPAT HA
JiKapchbKHH 3aCi0 Ta aHAJI3Y BIUIMBY HA NOKA3HUKHU OIOIKETY

1) naHi MO0 NPiOPUTETHOCTI 32aXBOPIOBAaHHA (CTAHY)

CAH (anrn. hereditary angioedema, HAE) — 1me piakicHe TeHETUYHE
3aXBOPIOBAHHS, SIKE MPOSBISETHCS €MI30aMH IIKIPHOTO a00 MiICIU30BOT0 HAOPAKY,
10 HalvacCTIIIe Bpakae MIKIPY, )KUBIT 1 BEPXH1 AUXaJbHI NUISXH. 3r1HO BcecBITHROT
aJIeproJIoriyHoi  OpraHizaiii/CBponeicbkoi akajaemii ajeprojorii Ta KIIHIYHOI
imyHoJtorii (World Allergy Organization/European Academy of Allergy and Clinical
Immunology, WAO/EAACI) CAH e cepiio3H010 TJ100aIbHOI0 MPOOJIEMOI0 OXOPOHU
310pOB’S JUIs TAIIEHTIB Ta TXHIX pomzm“.

Yacrora Hamanie CAH Moxxe BapitoBaTuCS B IIUPOKUX MEXAX; Y JESIKUX
MalI€HTIB BIA0YBA€ThCS KUIbKA HamaAiB Ha piK, TOAl K y IHIIMX - KiJbKa HAIaJiB
momicsts. Hanagu CAH nposiBistoThCst 000pOTHUM HAOPSIKOM (QHT1OHEBPOTUYHUM
HAOPSIKOM), IO Bpakae IMIKIpy a0o0 MiJCAM30BY TKAaHWHY Ha PI3HUX IUISHKAX Tija.
3a3BUuail ypakeHi MIISHKA BKIIOYAIOTh KIHIIBKUA (HANpUKIad, PyKA Ta HOTH),
IUTYHKOBO-KUIIKOBHM TPaKT, CEUOCTATEBY 00JIaCTh, OOMWYYS Ta BEPXHI JUXaJbHI
nuisxyu. Hamagu, 1mo 3adimaroTh pPyKH Ta HOTH, MOXYTh TPU3BECTH O
(YHKIIIOHaJIbHUX MOPYIIEHb, @ HAMa !, 1110 3a41Mal0Th )KUBIT, MOXKYTb OyTH OB’ s13aH1
3 ayxe OOJIICHUMH, BUCHAKIMBUMHU KOJIbKAMU, 3 OJIFOBOTOIO, TIMOTOHIEIO Ta MTOBHOIO

3 Posnopsxenns KMV Bin 28.04.2021 p. Ne 377-p “Ilnan 3axoxiB mono peanizanii KoHuenuii po3BUTKY CUCTEMH HaIaHHS MEIUYHOI JOIIOMOTH
MaljieHTaM, sKi CTpakIarTh Ha pinkicHi (opganni) 3axBoptoBaHms, Ha 2021-2026 poku™ https://zakon.rada.gov.ua/laws/show/377-2021-
%D1%80#Text

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
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BTPATOIO TpaIe3qaTHOCTI Ha AeHb ab0 moBme. KpiM TOoro, oOCTpyKIlisl TUXaTbHUX
uuisixis uepes nanagu CAH roprani Moxe 6yTu HeGE3MEUHOIO VIS KUTTS .

Po3pi3HsAI0Th aHT10HAOPSK, OMTOCEPEIKOBAHUN OpaIuKiHIHOM 1/a00 MemiaTopamMu
MacCTOLIUTIB, 30KpeMa TICTaMiHOM. AHTIOHEBPOTUYHHI HAOpSK, 3YMOBJICHHUN
OpamukiHiHOM, MOKe OyTH criagkoBuM a00 HabyTuM. CAH MOke BUHHKATH BHACIIIOK
nedpinury/nedexkry C1-INH abo BHacmigok iHmux mexanidmiB. Pizui dopmu CAH
PO3IMI3HAITHCA Ta 1IEHTU(DIKYIOTHCS TCHETUYHO:

1. CAH BHacmigok npedinuty Oinka CI1-INH (CAH 1 Tumy, CAH-1),
XapaKTEPU3y€e€ThCSI HU3bKUM aHTUTEHHHUM 1 QpyHKIioHaNbHUM piBHeM C1- INH;

2. CAH Buachimox naucoyskmii 6inka CI1-INH (CAH II tuny, CAH-2),
XapaKTEepU3y€e€ThCsl HOPpMAIbHUM (200 MiABUIIEHUMM) aHTUTeHHUM piBHeM Ounka Cl-
INH, ane HU3BKOIO HOTO (DYHKITIETO;

3. CAH i3 myrariero B reni XII dakropa 3ciganus kposi (CAH-FXII);

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

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

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

7. CAH i3 myrariiero B reni miodepiiny (CAH-MIOF);

8. CAH i3 myrauiero B reni renapancyibsdary 3-O-cynbsdorpanchepaszu (CAH-
HS3ST6). o Toro x, y AeskuxX maiieHTiB okpemo BUAULII0TE CAH depe3 HeBimoMi
myTtanii (CAH-UNK)®,

Pob6oua rpyma, mo po3poOisiia B YKpaiHi KIiHIYHY HACTaHOBY, 3aCHOBAaHY Ha
noKaszax, 3a3Havae, mo CAH 3 npuunHamu, 3a3HaY€HHMMH Yy IYHKTax 3-6, €
HaJ[3BUYANHO P1IKICHUMH, BC1 Pa30M CTAaHOBJISTYM MeHIe 1% BCiX BUIAIKIB, Maike B
yCiX BUMAJAKaX MPUCYTHIN OOTsSHKEHUN CIMEWHUI aHaMHE3.

VY nocke 3a3naueno, mo yacrora CAH I tuny 3 nedinurom C1-INH craHoBUTH
85% Bumnankis, a Il Tumy — 15%. 3asBHUK 3a3Hayae, 110 B paMKax Mo/1aul JaHOTO JI0ChE
OynyTh posrasaatuck nauientu came 3 CAH I ta Il tumny, 110 € pigkicCHUIM ayTOCOMHUM
JOMIHYIOUHMM CTaHOM, SIKUI ypaxkae 01u3bko 1 Ha 50 000 ocib.

3rigHo 31 CrangapToM MeaudHoi gornoMoru “CriaJIkOBUM aHT1OHEBPOTHYHUMN
HaOpsAK”, 3aTBEpIKeHNM HakazoM MO3 Bix 26 ciunsg 2023 poxy’ miarmoctuxa CAH 1
1 Il Tumy 6a3yetbest Ha pe3yibTaTax 300py aHaMHE3y Ta JJa0opPaTOPHOTO OOCTEKEHHSI:
BU3Ha4YeHHs (PyHKI1 iHTi01TOpa Cl-ectepasu, konuenTparlii (piBas) 6inka C1-INH 1
C4 xoMroHeHTa KOMIUJIEMEHTY B cuUpoBarii/tuiazmi. Jljis yHUKHEHHS XHOHO1
iHTeprnpeTaiii  pe3yibTaTiB  Ja0OpaTOPHOTO  OOCTEXKEHHS JJisi  OCTAaTOYHOIO
MIATBEP/KEHHS J1arHO3y BOHO Mae OyTH BHUKOHAHE B JIBOX JIaDOpaTOPHUX
MOCTAaHOBKax. Y  TAIU€HTIB 3 TOMEPEIHbO TO3UTUBHUMH  pe3yJbTaTaMu
naboparopHoro obcrexxeHHs: 3 Mmeroro Bepudikaiii miarnosy CAH 1 a6o II tumy
HeoOX1JHE MPOBEJICHHS MOBTOPHOTO TecTyBaHHA Ha Bu3HaueHHs piBHIB C1-INH 1 C4
KoMITOHeHTY komruieMeHTy Ta ¢yHkuii C1-INH. Otpumanns q1BoX pe3ysibTaTiB, 110

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 KiiniyHa HacTaHOBa, 3aCHOBAHA Ha Jioka3ax “Cra/KoBHi aHTioHeBpOTHUHMI HabpsK”, https://www.dec.gov.ua/mtd/spadkovyj-angionevrotychnyj-
nabryak/

7 https://www.dec.gov.ua/wp-content/uploads/2023/01/43350-dn_159 26012023 dod.pdf
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BKa3ylOTh Ha 3HIDKEHY KoHIeHTpamiro abo d¢yskiiro CI-INH € mocratHiM s
MiATBEPKCHHS JiarHo3y. BTiM sik 3a3Ha4ueHO y M0che, (axiBili pododoi rpymw, mo
po3po0sIM  KIIIHIYHY  HACTaHOBY, 3acHOBaHy Ha  Jokazax  “CraakoBHid
aHTioHEeBpOTHYHMI HaOpsk, 2022 poky 3a3HayaioTh, 10 B YKpaiHi BU3HAYCHHS
KOHIIeHTpallii 1 ¢yHkiii iHridiTopa Cl-ectepasu MOCTYITHE JIHIIEC B KOMEPIIHHUX
1abopaTopisx.

[Tamieatn 13 CAH nNOBUHHI KOHTPOJIOBATH AKTHUBHICTh 3aXBOPIOBAHHS, IO
0COOJIMBO BAXJIUBO JJi1 0Ci0, SIKI 3aCTOCOBYIOTH JOBIOTPHMBANTY NPO(PIIAKTUKY.
JloBrorpupana npodigakTuKa Ma€e MaOUPaTUCh 1HIUBIAYATIBHO 1 PO3IIISAATUCS IJIS
Bcix martienTiB i3 CAH-1/2 3 ypaxyBaHHSAM aKTHBHOCTI 3aXBOPIOBaHHS, SIKOCTI KUTTSI
Nall€HTa, JIOCTYMHOCTI MEIUYHOI JOTMOMOTH, a TaKOXX HEMOXIJIMBOCTI JOCSTTH
a/ICKBaTHOTO KOHTPOJTIO 3aXBOPIOBAHHS 3a HAJIEKHOI Teparii («Ha BUMOTy»). Pimenus
II0JI0 TOTO, JUIsl SKUX HALI€HTIB CIIJ PO3MJISTHYTH JAOBTOCTPOKOBY MNPO(IIAKTHUKY,
MMOBMHHI OpaTH 710 YBaru sIKICTb KUTTSA MAlllEHTA Ta NE€pEeBary JIKyBaHHS B KOHTEKCTI
YacTOTH HamaaiB, TSKKOCTI HamadiB, CYNYTHIX 3aXBOPIOBaHb Ta JOCTYyIy JO
HEBIJIKJIATHOTO JIIKyBaHHS. OCKIJIBKH TSKKICTh 3aXBOPIOBAHHS MOKE 3MIHIOBATUCSA 3
4acoM, HeOOX1JHICTh MOYaTKy a00 MPOJOBKEHHS JOBIOCTPOKOBOI MPO(PITAKTUKH CI1]
IEPIOIMYHO MEPETTIANATH Ta 0OTOBOPIOBATH 3 MALIEHTOM®,

TaxuMm YMHOM, BU3HAUEHOIO WiJTbOBOK MOMYJISLIEI0 Y T0CKE € JOPOCHI Ta JITH
crapuie 12 pokiB 13 CAH I a6o Il Tuny, 3 noBropHrMHU HanajaMu aHT10HEBPOTUYHOTO
HaOpsIKy (1oHakiMeHIie 1 pa3 Ha MicAilb a00 OUIBIII YacTo), 0 NOTPEOYIOTh PYTUHHOI
(moBroTtpuBaioi) NpoUIAKTUKN TaKUX HamaIiB.

3asiBHUKOM 3a3HA4€HO, 110 32 JAHUMHU BIJKPUTHX JIXKEpEIT BIIOMO, IO CTAHOM Ha
2019 pik nue 48 monaeil B Ykpaini Manu nigrsepxennii niaraos CAH®, a cranom
Ha motuit 2022 poky B Ykpaini Oyyo 3apeecTpoBaHO 67 MAII€HTIB 3 MIITBEPXKEHUM
niarHo3oM CAH 3a nanumu LleHTpy anepriyHMX 3aXxBOPIOBaHb BEPXHIX JUXATbHUX
msxis (Y "IacturyTt otonapuuromnorii im. npod. O.1. Konomiiiuenxka HAMHY "),

s po3paxyHKy mHOTpeOu Jii CHUCTEMH OXOPOHH 3JI0pOB’S B 3asBICHOMY
JIKapChKOMY 3ac001 3asiBHUKOM OYyJI0 BAKOPUCTAHO HACTYIIHI JIaHi:

- CTAaHOM Ha rpyaeHb 2023 poky B YKpaiHi B:ke JiarHOCTOBAHO 85 maui€eHTiB
i3 CAH, cepen nux 15 nireii (18%): 50% — no 12 pokis ta 50% — crapue 12 pokiB
(maHi oTprMaHi 3asBHUKOM BiJl KJIIHIYHOTO (haxiBIIs);

- IOPiYHUI NPHUPICT KiJBLKOCTI NanieHTiB ckiagae 20-25 Ha pik, BpaxoBaHO
CepelHe 3HA4YeHHS — 22 mamieHTa (JaHl OTpUMaHI 3agBHUKOM BiJl KJIIHIYHOTO
daxiBIs);

- oimm3pko 40% moTpeOyrOTh MOBroTpuBasiol MPOIIAKTUKU (JaHI OTpUMaHi
3asIBHUKOM BiJ] KJIIHIYHUX (haxiBIiB). 3asBHUKOM OyJI0 3a3HA4YE€HO, MO0 OCKIIBKU
TSOKKICTh 3aXBOPIOBAHHS MOXKE 3MIHIOBATHCS 3 4acOM, HEOOXITHICTh MOYATKy ado
POJOBKEHHSI JOBTOCTPOKOBOI MPOQPUIAKTUKH CJI1J TEPIOJUYHO MEeperyisaiati Ta
0oOroBOpIOBaTH 3 IMAalI€EHTOM, TOMY OyJi0 3poOJ€HO MNPUIYIIEHHS, L0 BIACOTOK

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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MaIi€HTIB Ha JOBrOTPUBANi MpodigakTUill Oyae 3aIuIIaTUCh CTAIHM.

3asiBHUKOM TPOTMOHYETHCS PO3TISHYTH CILIEHapiil, BIAMNOBIIHO JO SIKOTO
npo(diakTUKy JaHageaymMaboM mepin 3-5 pokiB OyayTh OTPUMYBATH JIUIIIE
HOBOBWUSIBJICHI Mali€eHTH. TakoX 3asBHUK 3a3HAYMB, II0 B MPOIECi BIPOBAIHKECHHS
TEXHOJIOT1] JepaBor0 Mae 3a0e3MeUyBaTUCh BIAMOBIIHII MOHITOPUHT 1 Ti MAIl€HTH,
MO B peanbHiil KiiHiuHif npaktuni otpumytots CI1-INH (TH CIHPAW3) Ta
noTpeOyBaTUMyTh TEPEKIIOUCHHS Ha JlaHajaenymad OyayTh MEpeoliHeHl Y
nociiayrouii omiHil 3 OMT sk Takli, Skl MOTEHIINHO 3alyTh Y TPYIy MaIll€EHTIB HA
naHazenymabi. CTaHOM Ha ChOTOJHI 3alpOIOHYBaTH OUIBII peasibHI CIeHapii
BIIPOBAXKCHHSI JIaHaIeTyMaly 3asBHUK HE BOAYae.

3asgBHUKOM OYyJI0 BpaxOBaHO BHINl€3a3HAYECHI JIaHI Ta MPEJICTABIEHO MPOTHO3
IOpIYHOI KUTBKOCTI HOBOBUsIBICHHX marieHTiB 13 CAH, BigmoBigHO 40 SKOTO
KinbKicTh manieHTiB 13 CAH, mo norpeOyBaTUMYTh 3aCTOCYBaHHsI JlaHaJeymMaly
ctaHoBuTh 8 y 2024 p., 8 — 2025 p., 9 —2026 p., 8 — 2027 p., 7—2028 p.

11io yac npoeedenns ekcnepmusu YNOBHOBANCEHUL OP2AH 3 0EPHCABHOI OYIHKU
MeOUUHUX MEeXHON02i (0ali — YNOBHOBAMNCEHUI OpeaH) nposie eepudikayito 0aHux
w000 pO3PAXyHKY nompebu y 3as61eHOMY JIKAPCbKOMY 3acobi ma 3a3Hauae
Hacmynue.

B pesynemami nowyxy ynognogasiceHum opeanom He 6yno 3uatioeHo oanux MO3,
Llenmpy meouunoi cmamucmuxu MO3, [Jenmpy epomadcvkoeo 300poe’s MO3 wooo
3axeopiosanocmi ma nowupernocmi CAH 6 Ykpaini.

Ynosnosasicenum opeanom 6 pesynrbmami nposedeHo20 oOnumyeanus 06yio
OMPUMAHO BION0BI0b BI0 KIIHIYHUX (axieyie Kagedpu KIIHIYHOI IMYHONO02II ma
anepeonoeii JIb6iecbk02o0 HAUIOHATBHO2O MeOUYHO20 YHigepcumemy imeHi /lanuna
T'anuyvroco wooo 360py cmamucmuyHux OAHUX MA 0COOIUBOCMEN OIA2HOCMUKU
nayienmis i3 CAH 6 Yxpaini. Kniniuni ¢haxieyi niomeepounu, wo Hapasi opiyivnui
30ip cmamucmuyHux Oauux wooo kinekocmi nayieumie 3 CAH 6 Vkpaiui ne
nPOBOOUMbCS, MA 3A3HAYUIU, U0 BNPOBAONCEHHS HAYIOHAILHO20 peccmpy NAyieHmis
i3 CAH 6 npoyeci. 3acanvha xinokicmo nayicnmie 3 CAH 6 Ykpaini idoma na niocmasi
ONUMYBAHHS NIKAPIB-IMYHON0218, AKI NPOBOOSIMb OIACHOCMUKY | CHOCMEPEHCEH S 3d
nayieumamu, ma 3a oanumu 1'O “Vkpainceka acoyiayis nayicHmis Ha CnAOKo8uUll
aHeioHe8poMmu4HULL HAOPsK .

3a Ooanumu xniniunux ¢haxieyie opienmosna kKinvkicmo nayieumie 3 CAH 6
Vipaini na mpasenv 2024 poky cxnaoana 105 nayicnmis, ceped sKUX OOMIHYIOMb
Ooopocni, auue 11 nayienmie cnocmepicaiomvpcs y Oumsayux cneyianicmis (uacmia
oimetl 8ikom 6i0 12 0o 18 poxie docmemernno nesiooma). llJopoky 3a danumu ghaxisyie
6 Vkpaini eusasniemoca 15-20 wnosux nayienmie i3 CAH. Taxi nokasHuxu e
HAOAUINCEHUMU 00 MUX, WO OVIU BUKOPUCMAHI 3AA6HUKOM NPU PO3PAXYHKAX.

Kniniuni gaxieyi niomeepounu, wo posnooin nayicumie 3a munamu CAH 6
Vipaini cknaoae oauzvko 87% — mun I ma 13% — mun Il, a npocnozosana Kinvkicms
nayienmis i3 CAH i3 nopmanvnum pisnem Cl-incibimopa menue 1% 6i0 3aeanvroi
KLIbKOCML.
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Ax 3a3nauaroms KIiHIYHI axieyi 3a pezyibmamamu C8IMosuUx O00CAIONCEeHb
oinvwe 50% nayienmie i3 CAH ompumysanu ooszompusany npoginakmuxy, a 8
Vipaini nikapi pexomenoyioms 00820mpusany npo@Qiiakmuxy OauU3bKo mMpemuHi
HASIBHUX NAYIEHMIB, | GIOHOCHA KLIbKICMb NAYIEHMIB, WO OMPUMYE MAKY Mepaniio
WOPOKY 30ibuyembcs. 3asa6HUKOM NpU PO3PAXYHKAX OYI0 BUKOPUCMAHO HACHKY
40%, wo € npUUHAMHUM 8 OGHOMY BUNAOKY.

Ha oymxy ¢axisyie, menwe 3acmocysanus 0082o0mpusanoi npo@irakmxu 6
Vkpaini nopienano 3 inuumu Kpainamu MOMCHA NOSACHUMU OOCMAMHbO HEMPUBAIUM
oocgioom docmyny 0o nikyeanHs CAH (menwe 5 poxis), obmediceHow KinbKicmio
JIKAPCbKUX 3acobié 6 Kpaini O0ni NPOBeOeHHsT PYMUHHOI Npo@iiakmiu ma
BIOCYMHICIIO NIKAPCOKUX 3aC00i8 3 Oilbl 3PYUHUM CNOCOOOM BBEOEeHHs (HANPUKIAO
RIOWKIPHUM aOO NepoOPabHUM,).

Taxum uunom, 6paxosyrouu euujesdasHadyeHne pOo3PaxyHKU ujooo nonepeonHboi
OYIHKU nompebu 0OXOpOHU 300P08's1 V 3aA61€HOM) NIKAPCbKOMY 3Ac0o0i 0151 pyMUHHOL
npoginakmuxu nosmopHux Hanaodie CAH y nayicumis egikom 6i0 12 pokis €
OPIEHMOBHUMU ~MA  NPUUHAMHUMU, 38AJCANOYU HA  GIOCYMHICMb  OQIYiliHUX
CMAMUCMUYHUX  OaHUX ma  NPONno3uUYyilo  3asg6HUKA  WOO00  3a0e3neyueHMs
Nanaoeaymadom 6 nepuii poKu auue Ho808UABNEHUX NAYIEHMIS.

YV nucmi kniniuni ¢gaxisyi xageopu kniniunoi iMmyHonoeii ma anepeonoii
JIvgiscbko2co HayionanrbHo20 MeduuHo2o yhisepcumemy imeni [anuna I anuybkoco
3as3Hauunu npo me, wo Ha daunuu yac oiacnocmuxa CAH 6 Yxpaini 3a oepowcasHutl
Kowim He Npo8ooUmsbCsi I OOCMYNHA MIIbKU 8 OEKLIbKOX Mepexdcax Npueamuux
nabopamopii, nPo Wo MaKkoMC 3a3HA4AE 3ASA6HUK.

2) [ma”Hi mWOAO0 [JOCTOBIPHOCTI Ppe3yJabTATiB MNOPIBHAJBHOI KJIIHIYHOL
epexTMBHOCTI Ta Oe3leKH 3asBJEHOI0 JIKAPCbKOro 3acody. Omnuc
(mpeacraBiieHHS) 3a3HAYEHHUX Pe3yJIbTATIB

BignosigHo a0 iHpopmaliii B 10Cke 111010 3asBieHoro JI3 BuBvanucs:

Monyasimis (P, population) — mamientn (mite Bim 12 pokiB Ta mopoci) 3i
CHAJKOBUM aHT10HEBpOTUYHUM HaOpsikoM I ta Il Tuny 3 nosropaumu Hanagamu CAH
(monatiMeniie 1 pa3 Ha Micsib), IO TOTPEOYIOTh PYTHHHOI (IOBrOTPUBAJION)
npo(iIaKTUKY HaATIAIiB.

Brpyuanns (I, intervention) — nanagenyma6 migmkipao mo 300 mMr koxHi 2
THXHI1 (3 MOXKJIMBICTIO 3HMKEHHA 71034 10 300 MT KOXKHI1 4 THXHI).

Komnaparop (C, comparator) — BuytpimuboBernnii C1-INH, oTpumanwuii 3
nna3mu kposi (TH CIHPAI3) 1000 ogunmib koxHi 3-4 1Hi (TO6TO BHYTPIIIHPOBEHHO
2 pa3u Ha TUKIECHB).

Kinnesi Touxn (O, outcomes):

- 32 OCHOBHY MEpPBHHHY KIHIEBY TOYKY €(pEKTHBHOCTI Oyno OOpaHO 4acToTy
HanafiB (Oyb-SKOi TAXKKOCTI);

- BTOPUHHUMU KIHIEBUMH TOUKaMU €(peKTUBHOCTI 0yJI0 0OpaHO YaCTOTY BaXKKHX
HarnasiB (1o moTpedyBaau HEBIAKIAIHOTO JIKYBaHHS Ta TOCHiTali3allll), TPUBAIICTh
HarajiB, cMepTHICTh yepe3 Hanmaau CAH Ta sSKiCTh KUTTS;
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- 6e3neka (moO14HI peakilii, OB’ s13aH1 3 JJIKyBaHHSIM), B TOMY YHCJI1 IPUITMHEHHS
JIKyBaHHS Y 3B 43Ky 13 TOOIYHUMH PEAKIISIMU.

[Ipu oOrpyHTyBaHHI BUOOpPY KommapatopoMm BHYTpimHboBeHHOTo C1-INH,
oTprMaHoro 3 mwia3mu kposi (TH CIHPAI3) 3asBHHKOM BPaXxOBaHO HACTYIIHE:

-B  Ykpaini 3rigo 31 Crapmaprom wMeandHoi momomoru “‘CragkoBUA
AHTiIOHEBPOTHYHUIM HAOPAK”, 3aTBEpIKeHHM HakazoM MO3 Bix 26 ciuns 2023 poky,
npenapaToM NepIoi JiHii Ay 1oBroctpokoBoi npodinaktuku € C1-INH, orpumannii
3 IJIa3MH, 1110 BBOJAUTHCS] BHYTPIIIHHOBEHHO 2 pa3y HA THXKJICHD;

-3 2020 poxy CI1-INH, orpumanmii 3 mj1a3Mu, 3aKyNOBYETHCS 32 KOIITH
nep>xkaBHoro Oromkety (BkimtoueHuit 10 IloctanoBun KMV Big 07.03.2022 No216) ta
NaIl€HTH MAIOTh 3MOTY OTPUMATH HOro 0€3KOIITOBHO;

-C1-INH 1ne eaunuii Jikapchbkuii 3acid  3aMmicHOi  Tepamii, SKHA
BUKOPUCTOBYETHCS JIJIsl JIIKYBAaHHA “‘HAa BUMOTY’, KOPOTKOYACHOI Ta JOBrOTPHUBAJIOI
NpOQUIAKTUKHA. 3asiBHUK 3a3HAyae€, IO AHJAPOT€HW PEKOMEHJIOBaHI JIMIIE SIK
npenapaTtd JApPYyroi JiHIi A JTIOBFOCTPOKOBOI MPO(UIAKTUKH Ta JHILE 33 YMOBHU
HeMokuBocTi 3actocyBaHHs CI1-INH Ta 3a nmanumu kjiHIYHEUX (axiBIIB HE
BUKOPHCTOBYIOTHCS Hapasi B3arai,

- mikapcpkuil 3aci6 C1-INH mroguHu mpoWINOB JepXaBHY OLIHKY MEIWYHUX
TEXHOJIOT1H 32 CKOPOYEHOIO mpoiieayporo B 2022 polii 3a MOKa3aHHSIM JIKYBaHHS 1
npodiiakThKa (JJOBrOCTPOKOBA) HAMNaiB aHTIOHEBPOTUYHOTO HAOPSKY y JOPOCIHX 1
JITEH 31 CIaJIKOBUM aHT1OHEBPOTUYHUM HaOpsikoM. Byro pekoMeH10BaHe yKIIaJEeHHS
JIOTOBOPY KEPOBAHOTO JIOCTYIYy Ta 3HMKEHHS IIHU Ha 74% nJsi JOpOCiuX Ta JiTen
BikoM BiJ 12 pokiB npu 3actocyBanHi CIl-INH mna pytuHHOi (IOBrOCTPOKOBOT)
PO TaKTHKH.

- naHazienymMad pexkoMmeHaoBaHuit MixnHapoaHoro HactaHoBoro WAO/EAACI,
2021 poxy'? Ta iHIMMHU Mi>KHAPOAHMMH HacTaHOBaMu Ha piBHi 3 C1-INH sk npenapar
MEePIIOi J1HIT AJIsI JOBFOCTPOKOBOI MPODITAKTUKH.

Ynosnoegasicenum opeanom 6yno nposedero epughixayilinuili ananiiz subopy &
saKocmi Komnapamopa enympiuinvogennozo CI-INH ma ecmanoseneno, wjo eubip
Komnapamopa y 00Cb€ 30IUCHEHO Bi0n08iOHO 00 pekomenoayiu Hacmanosu
“Ilepoicasra oyinka meouyHux mexuonozit 0s aikapcvkux 3acobdis” CT-H MO3Y 42-
9.1:2023, 3ameepoocenoi naxazom MO3 Vikpainu 6io 06.10.2023 Ne 1741 (Oani —
Hacmanoea), wo € kopekmuum ma 8ionogioac ymosam cucmemu 0OXopoHu 300po8 s
Ykpainu.

Jlooamkoeo ynosHosasicenuii opeam 3a3Havae, wo 3a OAHUMU KIHIYHUX axieyie
Kagheopu KniHiyHOI iMyHON02IT ma anep2onoeii JIb8iecbKko2o HAYIOHAILHO20 MEOUUHO2O
yHieepcumemy imeni Jlanuna [anuyvkoco, wo Oyiu ompumaui 6 pe3yibmani
npo6eoeH020 ONUMYBAHHS W00 PEabHOI KIIHIYHOI NPAKMUKU 8e0eHHS NAYIEHMIB 13
CAH, ecmanosneHo, wo Ha CbO2OOHI 6 YKpaiHi HaA6HUU uwe O0O0UH BapiaHm
006compueanoi pymuHHoi npoginakmuku noemopuux Hanaois y nayienmis iz CAH,
wo exmoyac oimeti 8ikom 6i0 12 poxie — ye 6HympiuiHb08eHHUL NAA3MOBUL THOOCHKULL

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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ineibimop Cl-ecmepaszu (TH CIHPAH3), wo 3a6e3neuyemucs 3a Koumi 0epiicasHo2o
O10021cem).

Indopmanisa moao NOpPIBHAJILHOI KJIHIYHOI €(EeKTHBHOCTI 3asIBJIEHOIO
JiKapchKoro 3aco0y JiaHaaeaymMa0, 1110 MPeJICTABJIEHA B 10Ch€

3asBHUKOM OyJ10 3a3HAYEHO, III0 OCKLJIbKHY BiH € BUPOOHUKOM SIK TOCI1KYBAHOTO
JKapChKOro 3aco0y Tak 1 KoMIapaTtopa, TO HOMy BiJIOMO, III0 HAa JTaHUM Yac HEMae
OpSAMUX KIHIYHUX JOCTIIKEHb, SKI TOPIBHIOIOTH MIAIIKIpHUHN JaHajaenayMald Ta
BHyTpimHpoBeHHni C1-INH (TH CIHPAI3, mo 3apeectpoBannii B Ykpaini). Tomy
MOIIyK 1H(opMarlii o0 MOPIBHUIBHOT KJIIHIYHOI €(EeKTUBHOCTI 3asBHUKOM OYyB
CIIpsIMOBaHUN Ha OMyOJIIKOBaHI HEMpsiIMI MOPIBHSHHS JUIS IIIJILOBOI IOMYJISINT Ta
PEXKHUMIB JIIKYBaHHS B 3aTBEPXKEHUX J103aX.

JUIst OCTaTOYHOrO aHaji3y MOPIBHSUIBHOI KIIHIYHOI €()EKTUBHOCTI 3asBHUKOM
Oyno BimiOpano 2 myOmikaiii, sSIK Taki, 0 BiAnoBiganu BuzHaueHomy PICO Ta
KpUTEPISIM BKJIIOUEHHS/BUKJIFOUEHHS, 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 myOmikariro Banerji A. et al., 2022 “Long-
term prevention of hereditary angioedema attacks with lanadelumab: The HELP OLE
Study”!® sk momaTkoBi 10Ka30Bi JaHi MIOJ0 JOBrOCTPOKOBOI KIiHIUYHOI €()eKTUBHOCTI
naHazenymaoy.

Henpsime mnopiBHsSHHS JsaHanenymalOy 3 BHyTpimmHboBeHHMM C1-INH, mio
ormcane y myomikarii Mendivil J. et al., 2021, 6y;10 mpoBeIeHO 3 BAKOPUCTAHHSM SIK
0aileciBCHKOTO MIX0/y, 3aCHOBAHOIO HAa arperoBaHUX PE3yJIbTaTax IOCHIIPKEHHS, TaK
1 9aCTOTHOTO MITXO0Ty 3a METOJOM byxepa, 3aCHOBaHOTO Ha 1HAWMBIAYaTbHUX JTaHHUX
nauieHTiB (individual patient data, gami — IPD), 106 omiHuTH, Y1 HaJJa€ BAUKOPUCTAHHS
IPD y3romkeHi pe3yibTaTH MOPIBHSHO 3 IMIJXOJIOM Ha OCHOBI CYKYIHHUX JaHUX. Y
JI0OChE€ 3a3HAYEHO, IIO0 Il JBl Pi3HI METOJOJIOTI HENPSMOro TMOPIBHSIHHS Oyin
BUKOPHUCTaHI1, 00 MiABUIIUTH TOCTOBIPHICTh PE3yJIbTaTIB.

VY ny6mikarii Mendivil J. et al., 2021 3a3naucHo, 1110 OaiieciBCbKHIT METOI 100pe
3apEeKOMEHJIyBaB ce0e cepel HEeNpsSMUX TMOPIBHSIHBL BIAMOBIIHO 1O PEKOMEHJAIlIN
BIJUTUTY MIATPUMKH IPUHHSTTS pillieHh HarlioHaIbHOTO THCTUTYTY OXOPOHH 37I0POB'S

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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Ta JOCKOHAIOCTI MeauuHoi nornomorul®, YacToTHuil ananis ocoO0aMBO MiIXOIUTH y
BHITaJKaX, KOJIM JOKa30Ba 0a3a € HEBEJIHMKOIO 1 CKJIAAA€ThCA 3 00MEKEHOI KIJIBKOCTI
ngociipkeHb. OOHUIBa METOIM TaKOX MPHUIMYCKAIOTh, 10 BKJIIOYEHI JTOCIIHKCHHS €
MPUHIIMIIOBO MOIIOHUMH, 30€pIratoTh PaHIOMI3aIlI0 1 MOXYTh BPaXxOBYBaTH OCHOBHI
3MIHHI B aHaji31, SKIIO JI0OKa30Ba 0a3a € J0BOJII BEIHKOIO.

O6unBa migxonu  Oa3yBaauch Ha  JaHUX  26-THKHEBOrO  Iuiareodo-
KOHTposboBaHoro pociimkenns HELP (Banerji A. et al., 2018") ta wactuni B 12-
THKHEBOTO IIaIle00-KOHTPOJIboBaHOTO TiepexpecHoro npociimkenHs CHANGE
(Zuraw et al., 2010'®). Mepexa n0ka3iB HempsAMHMX IOPIBHSAHL BKJIIOYANa IPYIH
JIKyBaHHS JlaHajgenymabom y 1031 300 Mr kokHi 2 THKHI Ta KOXHI 4 THOKHI
(mocmimxkenass HELP), mo Oymu moB'sizani 3 rpymoro CI1-INH (mocmimkeHHs
CHANGE) uepe3 cnuibHU KOMIapaTop — mianeoo.

Hocmimxennass HELP (a6o HELP-03; NCT02586805) 6yno GaratoreHTpOBHM,
PaHIOMI30BaHUM, MOJBIMHUM CIIIHUM, IJ1a11e00-KOHTPOILOBAHUM A0CiiKeHHsIM 111
(da3u OLIHKKM e(PEeKTUBHOCTI Ta O€3MEeKH JIKApChbKOTO 3acoly JaHaaeaymaldy s
3ano0iraHHs HarajgaM aHriOHEBPOTUYHOro HaOpsKy y mamieHTiB 13 CAH I ta II Tumy.
VY xminiunoMmy nociimkenHi HELP oriHioBanu e(peKTUBHICTh Ta O€3MEKy TPhOX
pexuMiB 103yBaHHs JaHaenymaoy (300 Mr koxH1 2 TvkHI, 300 Mr KokH1 4 THXHI Ta
150 mr Ko>kHI 4 THKHI) MOPIBHSHO 13 M1a11e00.

VY xminivnomy gociipkenHi HELP 125 namientiB (ITT-momynsiist) Oynu
paHJ0MI30BaH1 y CHiBBIAHOMIEHH] 2:1 1 oTpuMaHHS JlaHaenymady abo miarebo.
[TamienTH, panaomMizoBaHi JJisi OTPUMAaHHS JlaHaieymMaly, 3rooM OyJid po3MoIlIeH]
Ha OJIMH 3 TPHOX PEKUMIB J03YBaHHS JiaHaeayMaly. OcTaTtoyHa KUTbKICTh MAIlEHTIB
y KOXKHIHM TOCHIIKYyBaHii rpyti 0yJia Takoro:

— miaie6o 2 pa3u Ha THXKIEHb (n=41);

— nananenymab 150 mr 4 pasu Ha THXKIEHb (n=28);

— nananenymab 300 mr 4 pasu Ha THXKIEHBb (n=29);

— nananaenymab 300 mr 2 pa3u Ha THXKIEHb (n=27).

[TamienTu Ta gikapi Oy 3acHIIUICHUMHU 11010 JIiKyBaHHs. [laiieHTiB OLiHIOBAIH
MPOTIAroM 26-THKHEBOTO MEpioay JIIKYBaHHS; Hapas3l JOCHIIKEHHS 3aBEPILICHO Ta
3arajom 113 marieHTiB 3aBEPIIIIIN TIEPI0JT JTIKYBaHHS.

3rigno ganux gocmimkenns HELP (Banerji A. et al., 2018), 54,8% mnariieHTiB y
rpynax jgaHajaenymMaly TOoNepeaHbO OTPUMYBAJIW JOBTOTPUBAITY MPOQITAKTUKY 0
MOMEHTY iX BKJIIOUEHHS y TOCHIKEHHS. B Toil Jke "ac, 3asiBHUK 3BEpTa€ yBary, 1o 3a
TaHuMH TIpoTokoiry nociimkenas HELP i yac Bimbopy marieHTH, siKi BiIIMOB1IaIH
KpUTEpisSIM BKIIIOUEHHS Yy pasi 3actocyBaHHsA mpodinaktuuHoro JikyBanHs CAH,
MPOXOJUIN CICHIAIbHUN TIepioJ BHUMHBAHHSA IS MOXJIMBOCTI iX ITOAANBIIOTO

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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BKJIFOUEeHHS y gociimpkeras (anria. Long-Term Prophylactic Therapy Washout), o
CKJIaZjaB MiHIMyM 2 TwKHI. JIOCTITHUKA Majld MIATBEPAWTH, IO MAIIEHT YCHIITHO
3aBepUINB 2-THKHEBHUI MEpioJl BUBEICHHS, MEPII HIXK BiH MITr pO3MOYaTH BCTYMHUN
nepion (aHri. a run-in period) mpoTarom 4 THXKHIB I BUSHAUYCHHS 0a30BO1 4aCTOTH
namanis CAH.

3asBHUK 3ayBakKUB, 10 TOTOYHE HEMNpsIME TMOPIBHSIHHS TIPEJICTAaBIICHE B
nyomikarii Mendivil J. et al., 2021 Bxirovae juilie rpyny Mali€HTIB 3 JOCTIIHKEHHS
HELP i3 3acrocyBannsiMm nanagenymady 300 Mr 2 pa3u Ha THXKIEHb Ta 4 pa3u Ha
TUXKACHb NIl IOPIBHSAHHSA 3 BHYyTpilmHboBeHHUM C1-INH, ockinbku pexomeHaoBaHa
IOYaTKOBa J03a JaHajeaymMady craHoBUTh 300 MI KOKHI 2 THIXKHI 13 MOXKJIMBICTIO
3HMKEHHS 103U 710 300 Mr KOoXHI 4 TH)KHI y TAIEHTIB, Y SKUX i 4ac JIKyBaHHS
Haraju cTablIbHO BIJICYTHI.

Hocmimxenass CHANGE (NCTO01005888; LEVP2005-1/Yactura B) - me
paHAOMI30BaHe MOJBIMHE CIINe IIane00-KOHTPOJIbOBAHE MEPEXPECHE AOCIIIHKEHHS
dazu 3, sKe ckiagaisocs 3 JIBOX 12-THKHEBUX NEPIOAIB 13 3arajJbHUM YacOBUM
TOpU30HTOM crocTtepexkeHHss 24 TwxkHi. [lamientn Oynu paHgOoMi30BaH1 Jid
orpuManHs BHYTpimiHboBeHHOTro C1-INH 1000 O/ xoxH1 3-4 nHi (n=12) abo mnanedo
(n=12) mpotsirom 12 TtwxHiB. [lix wac apyroro 12-TH>KHEBOTrO IMeEpiOy BOHHU
OTpPUMYBAJU JOCTIPKYBaHMM TMpernapaT, SKuid He OyB MNPU3HAYCHHM MPOTITOM
MePIIIOro Mepioay.

KinneBumu TOoukamu e()EKTUBHOCTI HEMPSMOTO TMOPIBHSIHHS, BIJIIMOBIIHO O
nyouikamnii Mendivil J. et al., 2021 6ynu HacTymHi:

1) gacrora HanamiB CAH: KiNpKICTh HaIajiB, IO BUHHUKAIU IMPOTATOM 28-
JIEHHOTO IIMKIIy, a BIJMOBIIHI BIAHOCHI eQeKTH IIKyBaHHS OyJIW OIlIHEHI SIK
CIiBBIAHOIICHHS YacTOTH HamaxiB (attack rate ratios, gam - ARR);

2) wac nmo mepmoro Hamany CAH (TTA - time to first HAE attack): TTA
BU3HAYABCS K TPUBAIICTh, NPOTAroM sikoi nauieHt 13 CAH 3anumanca 0e3 Hanany, 1
BUMIptoBaBcs micis AHs O (mepia BBeAeHa J103a npodinaktuaHoi Teparnii; TTAO) Ta
micngs g 70 (mpuONM3HUE 4Yac, MPOTATOM SIKOTO JOCATA€ThCA PIBHOBAXKHA
KOHIIEHTpallis JlaHaaeayMaly B miasmi kpoBi; TTA70). BinmoBiaHi BIZTHOCHI ePeKTH
JiKyBaHHs JJ1s1 pe3yabTaTiB TTA Oynu oriHeH1 sik criBBigHOmEeHHs pu3ukiB (hazard
ratios, gam — HR).

Hwxye y Tabmumi 1 mpenctaBieHO pe3ydbTaTd HEMNPSMOTO TMOPIBHSHHS
naHazenymady mpu 3actocyBadHi 300 Mr KOkHI 2 THXKHI Ta KOXKHI 4 THXKHI TOPIBHSHO
3 BHyTpimmHbOoBeHHUM C1-INH 3a GaiieciBCbkUM METOJ0OM (Ha OCHOBI arperoBaHUX
naHuXx) Ta MetogoM byxepa (dactoTHui miaxin, 3acHoBanuil Ha [PD), o Oynu HamaHi
3assBHUKOM Y JIOCh€ BiMoOBiAHO A0 myouikamii Mendivil J. et al., 2021.
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Tabauus 1. Pe3ynpTaT HENpsSMOro MOPIBHSHHS 3aCTOCYBaHHS JaHaJenymady B
pizHux 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)

CAHARR | 027(0,14-051) | 0,27(0,15-0,49) | 0,54 (0,34-0,86) | 0,54 (0,35-0,85)

TTAO,HR | 051(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 inTepBain y baiiecoBiii cTaTucTuili,
Cl, confidence interval — noBipuuii iHTepBai.
*pe3ysbTaTH HEMPSIMOTO MOPIBHAHHS 3a MeTOI0M baiieca Bkito4eHO y 6a30BHii crieHapiii MOJIET.

3a pe3ynbTaTaMU HENPSIMOTO TMOPIBHSHHA, IO NPEACTaBICHO Yy MyOmiKali
Mendivil J. et al., 2021, 3a meTogom baiieca Ha OCHOBI arperoBaHUX JaHUX MOPIBHSIHHS
ARR mpu 3acrocyBaHHi naHagenymady Ta BHyTpimHboBeHHoro CIl-INH
IpoJeMOHCTpyBaio, 1o yactota HanamiB CAH 3uusmnacs uwa 73% ta Ha 46% y
Mall€HTIB, sIKI oTpuMyBanH jaHaaenymad 300 Mr koxkHi 2 Ta 4 THXKHI BiANOBIIHO,
nopiBHSHO 3 BHYTpimiHbOBeHHUM C1-INH. Pusuk nepimioro namany micist 0-ro aHs
npu 3actocyBaHH1 JaHazenymMaly 300 Mr KoXKHI 2 THXKHI Ta KOXHI 4 THXHI OyB
nopiBHSHHUM 3 BHYTpimHbOBeHHUM C1-INH, npo mo cBimuuts TTAO HR 0,51 (95%
Crl 0,22-1,32) Ta TTAO HR 0,73 (95% CrI 0,26-2,09), BignoBigHo. Pru3uk nepimroro
Hanany mniciist 70-ro gHs npu 3actocyBaHH1 aHaaenaymady 300 Mr koxH1 2 TUxHS OyB
HWK4YUM Ha 83% nopiBHsaHO 3 BHyTpimmHEOBeHHUM C1-INH (TTA70 HR 0,17, 95% Crl
0,05-0,57), a mpu 3actocyBanHi TaHaneaymady 300 Mr K0HI 4 THXKHI pU3UK 3HU3UBCS
Ha 49% nopiBHsAHO 3 BHYTpimiHbOBeHHUM C1-INH (6e3 noctoBipHoi piznui, TTA70
HR 0,51, 95% Crl 0,18-1,49).

3a pe3ysibTaTaMU YaCTOTHOIO MiAX0Ay MeToaoM byxepa, 3acHoBanoro Ha IPD,
nopiBHsiHHS ARR CAH mnpomemonctpyBasio, mo uacrota Hamaaie CAH Oyna
CTaTUCTUYHO 3Hauylle 3HkKeHa Ha 73% Tta 46% y maifieHTiB, fKi OTpUMYBAIU
nanagenymad 300 mr koxkHI 2 THKHI Ta 4 TIWXKHI BIAMOBIIHO, IOPIBHSHO 3
BHyTpimHbOBeHHUM BBeAeHHsM CI1-INH. Ilpu ominmi TTAO 3a merogom byxepa
nanazneaymad 300 Mr KoxH1 2 THXKHI Ta KOXKHI 4 THXHI HE 3HUKYBaB PU3UK IEPUIOTO
Harajy MOpiBHSHO 3 BHYTpimiHbOBeHHUM BBeJieHHsIM C1-INH, npo mio cBimguats 95%
CI (TTAO HR 0,73, 95% CI 0,29-1,84 ta TTA0 HR 1,05, 95% CI 0,43-2,52,
BinoB1HO). [Ipu ouinmi TTA70 3a meronom byxepa, nanagenymad 300 Mr kKoxH1 2
THUXH1 JJOCTOBIPHO 3HMKYBaB pU3UK nepiuoro Hanay micist 70-ro nus Ha 81% (TTA70
HR 0,19, 95% CI 0,06-0,62); pusux nepmoro Hamamy micias 70-ro AHS Npu
3acTocyBaHHI JaHaaeaymMa0y 300 mr koxHi 4 TkH1 3HUXKYBaBcs Ha 38% (6e3
noctoBipHoi pizauii (TTA70 HR 0,62, 95% CI 0,23-1,64).
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Takoxx 3agsBHHKOM y JOCb€ HaJaHO pE3yJNbTaTH JABOX aHaNI3IB YYTIMBOCTI
(Tabmmis 2), mo npeactaieHi y myouikarii Mendivil J. et al., 2021:

- a”ami3 uyytnuBocTi 1 BpaxoByBaB yci Hamaau CAH, 3apeectpoBani B
nociimxenHi HELP, He3anexHo Bif TOro, 4 OyJid BOHU MiATBEPKEHI JOCITITHUKOM;

- aHaJII3 YyTIMBOCTI 2 BKJIIOUaB 0a30B1 KOBapiaTH BiKY, CTaTl Ta Baru sk (haktopu
B perpeciituii Mojeri.

Tabauus 2. Pesynbratu aHamniziB 4YyTIMBOCTI HENPSIMOIO MOPIBHSHHS 32 METOJAOM

byxepa 3actocyBanHs maHamenymaby B pi3HHX pexumax mopiBasHo 3 CIl-INH
(Mendivil J. et al., 2021)

Jlananeayma6 300 Mr koxHi 2 Jlanagemyma6 300 Mr koxHi 4

Kinuesa Touka TizkHi vs C1-INH Tiokui vs C1-INH

AHani3 yyramBocTi 1

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

AHaJi3 4y TJIAMBOCTI 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, CTaTi Ta Baru sK (PaKkTOpiB y perpeciiHux MoAeNsX (aHami3 YyTJIMBOCTI 2),
MOPIBHSHHS JIaHa/1eTyMaly (00uaBa peKUMU J103yBaHHs ) Ta BHYTpiltHhoBeHHOTO C1 -
INH 3a metomom byxepa Oynu Maiike 1EHTUYHHMH JI0 TEPBUHHOTO aHAI3y 3a
Meroaom baiieca (Tabmurs 1).

3agBHUKOM OyJ0 TIPOBEACHO OIIIHKY METOJOJOTIYHOI SIKOCTI JOCIIIKEHb,
BKJIFOUEHMX /10 HETIPSMOTO TIOPIBHSHHS, PE3YJIbTaTH AKOTO MPEACTaBICH1 y MyOIiKalli
Mendivil et al., 2021. OniHKy METOI0JOTIYHOI IKOCTI 0YJ10 TPOBECHO 3a JIOIIOMOTOI0
mucta oiiHKd SIGN 117151 KOHTPOJILOBAHUX BUNPOOYBAaHb Ta BCTAHOBIICHO, 110 KIIHIYHE
nocmimkenns HELP (Banerji A. et al., 2018) mae npuifHATHY METOIOJIOTIYHY SKICTh
Ta HU3BKUI PU3UK YIIEPEHKEHOCTI, @ METO0JIOTTYHA SKICTh KIIIHIYHOTO AOCIIIKEHHS
CHANGE (Zuraw et al., 2010) Bu3HadyeHa 3asBHUKOM Ha MEXi MPUHHATHOI/HU3bKOT
4yepe3 BIICYTHICTh iH(pOpMaIIii 010 METOTy PaH0Mi3allii, MIPUXOBYBAHHS PO3MOILITY,
a TakoXX KpOcoBepHOro auzaiiHy. BTtim, 3asBHHK 3Beprae yBary Ha Te, mo CAH
BIJTHOCUTKCS 10 Op(haHHMX 3aXBOPIOBAHb, III0 MA€ BILTUB HA PO3POOKY H3aHY TaKHX

JOCIIKEHb, Ta 3a3Hadae, 10 Ha JaHWM Yac HasBHA caMme Taka JoKa3oBa 0asza Ha
mikapcebkuit 3aci6 C1-INH (TH CIHPAU3).
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OTxe, 32 BUCHOBKAMH 3asBHUKA PE3yJbTATH JAHOTO HEMPSIMOTO TMOPIBHSHHS
(Mendivil et al., 2021) 3 BuKoprCcTaHHSIM SIK OA€CIBCHKOTO, TAK 1 YACTOTHOTO ITiXO/IiB
(meton byxepa) Oynmm y3romKeHUMH MK COOOO IIOAO TOCTOBIPHOTO 3HUKEHHSIM
yactotu HananiB CAH npu 3acrocyBanHi nanagenymady 300 Mr sk KOXKH1 2 THXKHI,
Tak 1 KOXHI 4 TWXHI TOPIBHAHO 3 BHYTpIIIHHOBEHHUM BBeneHHsIM Cl1-INH.
3acTocyBaHHs JaHaAeayMaldy B 7031 300 Mr KOXHI 2 THXKHI TaKOX aCOIIIETHCS 31
CTATUCTUYHO JOCTOBIPHUM 3HWKEHHSIM PHU3UKY Iepuioro Hamamy micias 70-ro mHs
MOPIBHSHO 3 BHYTpilIHbOBeHHUM BBeAeHHsIM C1-INH. 3acTocyBanns naHaaenymaldy
300 Mr koxkH1 2 THXKHI MaJlo TEHJEHIIIO O KpPAaIlOTO 3HUKEHHS PU3UKY MEPIIOTo
Haray micis 0 gHs, SK 1 3aCTOCYBaHHS JlaHaieayMa0y KOxKH1 4 THXKHI JJIs 3HYKEHHS
PHUBHKY TIepIIoro Haraay micis 70 gHs1, mpoTe 6€3 CTaTUCTUYHO JIOCTOBIPHOI Pi3HUIILI.
Pe3synbratu anamizy 4yTIHBOCTI, IO BPaxOBYE BiK, CTaTh 1 Bary, YMCEJIbHO 1 AKICHO
Y3TOJKYBAJIHCS 3 PE3yJIbTaTaMH IIEPBUHHOTO aHAII3Y.

VY nocke 3a3HaueHo, 1m0 ockuibku CAH — 1ie piakicHe 3aXBOPIOBAaHHS, KIJIbKICTb
MaIl€HTIB, MO B3sUIM ydacTh y kiaiHIYHUX gociimkeHHsx HELP 1 CHANGE Oyna
HE3HAYHOIO, 110 0OMEXYBaJI0O CTaTUCTUYHY MOTY>KHICTh YACTOTHOIO aHami3y. BTim,
MIOX11 3 BHUKOPUCTaHHAM MeToAy byxepa OyB 3acTocoBaHUW i TEPEBIPKU
HaJIIMHOCT1 0al€CIBCHLKOTO MiAX0ay. BUKOpUCTaHHS IHAUBITyaIbHUX JJAaHUX TAII€EHTIB
7110 MOKJIUBICTh MPOBECTH JOJATKOBHUM, OUIBII PETENbHUM 1 MOTEHIINHO OLIbII
JIOpEYHUH aHai3 TMOPIBHSIHO 3 THM, KU MO>KHa OyJio O MPOBECTH 3 arperoBaHUMU
JTAaHUMU.

Bpaxoytouw, 1o y myoumikamii Mendivil et al., 2021 HenpsiMe opiBHSHHS 1BOMa
M1X0JaMU MPOBEJICHO Yepe3 CIUIbHUM KoMItapaTop (1iaiedo), 3assBHUK MIPEICTaBIISIE
nocmimkenas PATCH (aurn. PATCH study), mo onucane y my6umikarii Magerl M. et
al., 2023, sk nomaTKoBe JKEpEIO, 3a JAaHUMH SKOrO pPO3pO0JICHO JA0AATKOBHMA
CLeHapiil y (papMaKoeKOHOMIYHIN Moaei.

Hocaimkenas PATCH (Magerl et al., 2023) ne mnopiBHsJbHA OIliHKA 3
MOMpaBKO Ha croTBoproroumii (akrop (anri. confounder-adjusted comparative
assessment)  edeKTUBHOCTI Ta  Oe3neku  JaHanenymaly  TOPIBHAHO 3
BHyTpiliHbOBeHHUM CI1-INH ans nposrotpuBanoi mnpodunaktuku CAH y
HEpaHJIOMI30BaHUN cmocid Ha OCHOBI IHAWBIAYyaJdbHUX JIAHUX IIAI[I€HTIB.
BianoBinaumu crioTBOprotounMu 3MiHHUMH (aHTI. confounding variables), siki Mo>kHa
Oyno ckopuryBaTu, OyJau BIK, CTaTh, €THIYHA MPUHAJICKHICTh, TCUXIYHI CYITyTHI
3aXBOPIOBAHHS, XPOHIYHI 3aXBOPIOBaHHS, BUXIJHA YacTOTa HAMaJiB 1 TMOMEPEIHE
JKYBaHHS JJIs1 JOBTOTPUBAJIOL MPOQITaKTUKH.

KpurepissMmu BkItOUeHHS daHuX marieHTiB y pocmimkenHs PATCH Oynu Bik
monaimente 12 pokis Ta giarao3 CAH tumny [ a6o 1. Baritai abo rogyrodi narieHTKu
Ta MAIlEHTH 3 HAPKOTHUYHOIO 3aJIEKHICTIO OYJM BUKIIOUEHI. BiCyTHICTh AaHUX MPO
novatkoBy yactoTy HanagiB CAH, a Takox HasBHICTh aHTUTLT TpoTu C1-INH Takox
MIPU3BEIH 10 BUKJIIOUCHHS TAIlIEHTIB 3 aHAITI3Y.

Hocmimkenass PATCH oxomuroBasio fenio OuIblly KUIBKICTh MAIi€HTIB, HIXK
HenpsiMe TOPIBHSHHSA, IO TpenacTaBieHe y myosikamii Mendivil et al., 2021, Ta
BKJIFOYAJIO JIaH1 MAIll€HTIB 3 HACTYITHUX JOCJI1IKCHb:
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- rpyna JaHagenyma0y — kiiniuae nociimkenass HELP (Banerji et al., 2018) ta
Binkpure posmupene gocaimkxenns HELP OLE (Banerji et al., 20221°);

- rpyna BHYTpimHbOBeHHOTO CIl-INH — wactuni B KIIiHIYHOTO IOCHIKEHHS
CHANGE (Zuraw et al., 2010) Tta BigkpuTe, OIHOTIPYIOBE, OaraToOIEHTPOBE
nocmimxenns CHANGE 3 (Zuraw et al., 201229).

3amaHOBAaHUMM KIHIIEBUMH TOYKaMH €(PEKTHMBHOCTI OYJIu: TIATBEPKEHI
nocmiaaukamu Hanagu CAH; mamamu CAH, mo noTpeOyroTh HEBIJIKJIAJIHOTO
nikyBanHs; Hanaau CAH roprtani (JlapuHreasnabHi); KiJIbKICTh MAIllEHTIB O0€3 HamaiB;
momicsuHi yactotu HarnaiiB CAH, mo 3MeHInytoThes monaimente Ha 50% 1 90% Bin
BUXigHOro piBHA. [IpoTe ckopuroBanuii aHamizs OyB MOXJIMBUH JUINE IS
niaTBep/KeHux jpociaigaukom HamaaiB CAH, namamie CAH, mo mnorpe6yroTh
HeBigkIaaHoro JikyBaHHs, 1 HamagiB CAH roprani. Yci kiHueBi Touku Oynu
npoaHaiizoBaHi Ha 182 1eHb BIANOBIIHO JO0 TMEPIOAY OLIHKA BKJIIOUYEHOTO
nociaipkenns HELP (Banerji A. et al., 2018).

3aranom B pocaimkerdss PATCH Oyino BkitoueHo 231 naifieHt:

- 111 namienTiB, ski orpumyBanu 300 mr 1anaenymaldy KOxKHI 2 TUXKHI IPOTITOM
182 muiB (3 mHux 27 mamientiB 3 gocmimkeHHs HELP 1 84 HoBux maliieHTiB 3
nocmimkernHss HELP OLE, ski ne nepexoaunu 3 gociimkernus HELP);

- 120 mamienTiB 3 mocaimkenas CHANGE 3, skum BBogmiu 1000 oguuuis Cl-
INH BHYTpIllIHLOBEHHO KOXH1 3—7 IHIB.

TpuBanicts JikyBaHHS B cepeaHboMy ctaHoBuia 170 guiB ((SD) cranmapthe
BiAXuIeHHS: 3,4) AT HaIli€HTiB, [0 OTPUMYBaIU JTaHaaeaymao ta 159 guis (SD: 4,2)
JUTSI TAIli€HTIB, siKi oTpuMmyBaiii C1-INH BHyTpilIHLOBEHHO.

3asBHUKOM 3a3HA4Y€HO, 110 TPYMH JIKYBaHHS MaJld BIAMIHHOCTI 3a 0a30BUMU
xapakTtepucTukamu mamieHTiB. Yactka nopociux (91,7% mnpotu 86,5%) Ta *KIHOK
(75,8% mpotu 62,2%) Oyna 3HAYHO BUIIOKO JIJIsl MAIIEHTIB, siki oTpumyBaiu C1-INH
BHYTpIIIHbOBEHHO, akTUBHICTh CAH (BuxinHa yactota HanaiB) y rpymni C1-INH Oyna
3HAQYHO BUIIIOIO MOPIBHSIHO 3 MaIllEHTaMHU, K1 OTPUMYBAIX JaHaenymao (2-3 nanaau:
25,8% npotu 13,5%, p=0,021; 6inbme 3 namani: 58,3% mnpotu 35,1%, p=0,001),
CynyTHI TicuxiyHi 3axBoproBaHHs (38,3% mnipoTtu 29,7%) Ta XpOHIUHI 3aXBOPIOBaHHS
(86,7% npotu 77,5%) Oynum OUIBII MOMIMPEHUMH Y TAIIEHTIB, K1 oTpumyBanu Cl-
INH BHyTpiltHROBEHHO. 3HA4YHO OLIBIIE MAII€HTIB, SKI OTPUMYBAJIM JiaHa/ieTymao,
OTPUMYBAJIU TONEPEIHIO JOBrOTPUBATY MPOGUIAKTHUKY, HIXK TMalli€HTH, SKI
orpumyBanu BHyTpimHboBeHHUH C1-INH (90,1% nipotu 31,7%).

[Ticnss mompaBKK Ha CHOTBOPIOIOYMM (PakTOp 3a pe3yibTaTaMu JOCTIIKEHHS
PATCH 6yno BctaHOBIIEHO, 1110 OMicsiuHa yacToTa HanaaiB CAH y naitieHTiB, sKi
OTpUMYBaJIM JaHajaenymal, Oyja Maie BIBIYl MEHIIOIO, HDK Yy MAIll€HTIB, SKI
orpumyBainu C1-INH BayTpimuboBeHHo (RR 0,486; 95% CI 0,253-0,932, p<0,030).
IIlomicsiyHa 4YacTOTAa JIAPDUHTeAJbLHMX HamagiB Oyja B M'ATh pasziB HIKUYOK Y
NAII€HTIB, K1 OTPUMYBAJIM JaHAJeIyMad, HIX y NaIri€eHTiB, ki orpumyBainu C1-INH

¥ 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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BHyTpimHKOBEHHO (RR: 0,2; 95% CI 0,044-0,915, p<0,038), a momicsiuHa yacToTa
Hanagie CAH, sxi nmorpedyBajiu HeBIIKJIAJIHOIO JIKYBAaHHA INpenaparaMu Ha
BUMOTY, Y TIAIIEHTIB, SKi OTPUMYBaJIH JJaHaAeTyMa0, CTAHOBUJIA IPUOIU3HO TPETHHY
BiJl 4YaCTOTHU HAmNa/iB y MaiieHTiB, siki oTpuMmyBaimu C1-INH BayTpimuabroBeHHO (RR:
0,366; 95% CI1 0,185-0,727, p<0,004).

OTxe, 3afBHUKOM 3a3Ha4eHoO, W0 pe3ynbTatu jpociaiympkenHss PATCH
JIOTIOBHIOIOTh PE3yJIbTaTH IMOIEpeIHLOoro HempsMoro mopiBHsuag (Mendivil et al.,
2021); oOujaBa MOpPIBHSHHS TMPOJESMOHCTPYBAIM 3HAYHE 3HUKEHHS IIOMICIYHOL
yactotu HamnaiB CAH. IIpore, nocnimkenns PATCH mae neBHi 0OMeXeHHS:

- yC1 KiHIIeB1 TOUKH OyJM MpoaHaaizoBaHl Ha 182 JIeHb BIAMOBIIHO J0 MEPioay
OIIIHKM BKJIFOYEHOTO JOCI1KeHHS TaHaaenymady HELP;

- OCKUIbKM B HEPaHIIOMI30BaHUX JOCTIPKEHHSX HE TapaHTYeThCsl HEOOXiaHA
CTPYKTYpHa PIBHICTb MK TpylamMu JIKyBaHHs, HEOOXIJHO BpaxOBYBaTH TPYIOBI
BIZIMIHHOCTI B MOXJIMBUX KOH(ayHJepax, TOOTO (akTopax, Kl MOB'S3aHl SK 3
JIKyBaHHSM, TaK 1 3 pe3ylbTaTaMH, i, TAKHM YHHOM, MOXYTh 3MIHIOBaTH e(eKT
JIKyBaHHS, IPU OLIHII e(ekTy; BKIOYeHl nauieHtu a0 gociixeHHs PATCH 3a
CBOIMU [TOYATKOBUMU XApAKTEPUCTUKAMU He Oyiu 100pe 30a1aHCOBaHUMU;

- HE3BAKAIYM Ha Te, 1O KOoHpayHaepu OyIM BadiOBaHI KIIHIYHUMU
eKcriepTaMu, 0yJ0 HeIoCTaTHRO 1HopMmallii mpo noyatkoBy akTuBHICTH C1-INH Ta
HONEPENHIO PYTUHHY MNpOPUIAKTHKY (BILAMOBIIb HAa TONEPENHI0O PYTHUHHY
npo(IaKTUKy, TUM Ta OOCAT TOMEPeaHBOI MJIAHOBOI NMPOMUIAKTHKHU), BIAMOBIIHO
HEBpaxyBaHHS J1aHOi 1H(OpMAIlli MOTJIO BIUIMHYTH Ha Pe3yJIbTaTu;

- KpuTepii BKIIOUEHHA Mm040 mnonepenHix Hamanie CAH Bigpi3Hsauce B
nocaimkendai HELP OLE Tta nocaimxenni CHANGE 3;

- nocaimxkerdss PATCH He nmpoBoauioCch Ik CKOPUTOBaHE HENPSIME MOPIBHSAHHS
31 CIIJIBHUM KOMIIapaTOPOM.

Takum uyMHOM, y (papMaKOEKOHOMIYHOMY aHaji3l ajig 0a30BOro CLEHapiio
BKJIFOUEHI TTOKa3HUKM eeKkTUBHOCTI (moa0 yactotu HamadiB CAH), oTpumani 3a
noromoror OaiteciBcbkoro minxoxny (Mendivil et al.,, 2021), mias goaaTKOBOTO
crieHapito — nani gociipkenns PATCH (Magerl et al., 2023).

BpaxoByroun, 1110 %0/1HE 3 IPEACTABICHUX HEMPSAMHUX IMOPIBHAHb HE OXOTUTIOBAJIO
3aCTOCYBaHHS JaHajenyma0y Oinbiie 182 nHiB (26 THXKHIB), K H0JATKOBE JHKEPEIIO
JOBroTpUBaioi e€(PEeKTUBHOCTI JIaHaAeIyMaly Yy JOCh€ MPEICTABICHO pe3yJbTaTh
nocnimxenns HELP OLE (Banerji et al., 20222, tpuBanicts sxoro 132 TkHi.

Hocmmxenas HELP OLE 3aranom Bkmouano 212 mamienTis i3 CAH: 109 3 axux
3aBepimin  gochimkenass HELP, a 103 Oynu BkIOYeHI B JOCHIIKEHHS 3a
pe3yibTaTaMu CKPUHIHTY, SIK HOB1 MAI[l€EHTH.

VYci marieHTH OoTpuManM mepuly ao3y JaHagenymady 300 mMr Ha moyaTKy
nociimxeHHs: (meHb 0). B momanmbmomy mari€HTH, M0 MEPEHIITA 3 JOCTIKCHHS
HELP, e orpumyBanu Oisblie JikyBaHHs a0 nepmoro Hanany CAH (mepiony “nmosa

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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Ta OYIKYBaHHS ), MICJIA YOTO BOHM OTPUMYBAIH JIPYTy 103y JaHagenymaly 300 mr, a
notiMm mo 300 mr 3 iHTepBasioM y 2 TwkHi. [lamientu, mo Oynu BKIIOYEHI y
TOCIIKEHHST K HOBi, oTpuMyBanu JiaHagenymad 300 Mr koxkHI 2 THXKHI IMICIS
MIPUHAOMY NIEPIIOT T03H.

[lepBunnoro Mmertoro mociimkenHs HELP OLE Oyna ominka J0BrocTpokoBOi
Oe3MeKd TOBTOPHUX J03 JaHajenymaly. BTOpuMHHI 11l BKJIIOYAIH  OIIIHKY
JIOBIOCTPOKOBO1 €(heKTUBHOCTI y 3aIo0iraHHl HamajaM Ta XapaKTEPHUCTHKY YaCTOTH
J03yBaHHS (Ha OCHOBI TPHUBAJIOCTI 4Yacy MIK TEPIIOK BIAKPUTOI 03010 IS
nalieHTiB, mo nepeunun 3 gociaipkeHHss HELP, ta ix mepmum Hamagom CAH).
Edextupnicts y nocaimxenni HELP OLE omiHtoBaau HnuissxoMm aHajizy KIJIbKOCTI
miATBep/DKeHUX AochigHukoM Hamanie CAH mpotsrom mepioay  JiKyBaHHS,
BHUPaXEHOT K MicsiuHa yacToTa HananiB CAH (Micsaup BU3Ha4aBcs K 28 THIB).

CepenHs MOYaTKOBA YaCcTOTA HaMa 1B cTaHOBUIA 3,1 Hanaay/4 TuxkHi. biabiiicts
nauieHTiB (59,4%) paHile OTpUMYBalid JOBroCTpoKoBY npodutaktuky (50,0% muie
C1-INH; 6,1% mumre nepopanbHy Tepartieto; 3,3% - C1-INH ta nepopaibHy Teparrio).

3a pe3yJbTaTaMH JAHOTO JOCHIKEHHS 3arajioM MpPOTATOM MEpPIOy JIIKyBaHHS
(132 tuxwi) craBes 1181 nannag CAH. Ctynins Tsxkkocti Hanagy CAH 6yB moMipHuM
y 34,0% marrienTiB i Baxkum y 20,1%; Hamaau HaityacTiie Oyiau aboMiHaJbHI.

JlikyBaHHs JaHajenymMaOoM 3HM3MJI0 cepeaHio 4vactory HamaaiB CAH Ha
87,4% 3arajsiom mnopiBHSAHO 3 BHXiAHMM piBHeM. [loMiTHE 3HMKEHHS TaKOX
CIIOCTEpITasocs B 4aCTOTi HaNaAiB, [0 BUMATaJIN HeBiAKJIaaHOoI Tepamii (93,4%),
noMipHux a0o Tsokkux HamaaiB (84,3%) i HamagiB 3 BHCOKHM PH3HKOM
yekJaaaHenb (96,5%).

[Ticns BBeMEHHS TEPIIOi 103U JIaHaAenymMady y OUIBIIOCTI Mali€HTiB HE Oyio
HamaaiB npotsirom >6 micsauis (81,8%) ta >12 micauiB (68,9%). 3aranom, 37,3%
MAalI€HTIB HE MaJM HamaJiB MpOTIroM YChboro mnepiony nocuimxkeHHsa. Cepeans
MaKCHMAaJIbHA TPUBAJicTh nepioay 0e3 HanmaaiB cranoBuwia 19,4 micsaus (543,1
TTHS).

SIKICTPh KUTTS, OIIHEHA 3a 3arajbHoIo MmKanow AE-QoL Ta moMeHHaMu, MOMITHO
nokpamuiacs 3 0-ro JHs 1 A0 KiHI JOCHIKeHHs. K y MaIli€HTIiB, 110 Neperum 3
nocmipkerHss HELP, Tak 1 B HOBUX marfieHTiB OyJ10 JOCSITHYTO MiHIMAJIbHOI KITHIYHO
3HAYYIIOI PIZHUII JJIsS 3arajibHOl OIIHKW SIKOCTI JKHTTS: CEpeIHS 3MiHa 3arajbHOI
OLIIHKK MOPIBHSAHO 3 BUXIAHUM piBHeM ctaHoBmia -10,2 (SD 17,9) ta -19,5 (SD 21,3)
Nali€eHTIB, M0 nepenuin 3 pociaimpkenas HELP 1 HoBuX malieHTiB BiAMOBIIHO.

3asgBHUKOM OyJIO 3ayBa)K€HO, IO 32 JAaHUMHU HEMPSMOTO TOPIBHSHHS, IO
npezacraBieHe y nyoOumikanii Mendivil et al., 2021 wactora HamamiB y rpymi
nananenymady 300 mMr koxkHi 2 THXH1 OyJia 3HUKeHa Ha 87 % nopiBHAHO 3 M1anedo
NMPOTATOM 26-THKHEBOI0 mnepioay (3a 0aMeCiBCbKUM TAa YACTOTHUM MiJAX0JAAMH).
Pesynpratn pocmimxenHss HELP OLE npoaeMoHCTpyBanu, IO 3aCTOCYBaHHS
nanagenymady 300 Mr KoxH1 2 THXHI OpOTATOM 132 THXKHIB 3HH3WIO CepPeaHI0
yacrory HanalaiB Ha 87,4% MNOpPIBHAHO 3 BUXIIHMM PiBHEM, IO CBIAYHUTH IPO
AOBIrOTPUBAJIY Ta CTiHKY eQeKTHBHICTH JiaHAAeJayMaldy y 3anmo0iraHHi Hamajais
CAH.
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oo iHIIKX KIHIIEBUX pe3yibTaTiB, 110 Oyiu BkiItoueHi 10 cxemu PICO, a came
cMmepTHicTh uepe3 Hamaau CAH Ta TpuBamicTh HamajiB, 3aIBHUKOM OyIJIO 3a3HAYEHO
HACTYITHE.

Ockinpku B 000x mociimkenHsx, sk HELP (Banerji A. et al., 2018), tak i
CHANGE (Zuraw et al., 2010), ne Oys10 BHUSBJICHO BHIIAJKIB CMEPTI Yepe3 HaIaIu
CAH y pocnimkyBaHUX Tpynax JIKyBaHHS, JJaHUW pe3yJbTaT HE 00 €IHYBaBCS y
MeTaaHai3i, 10 BUKOPUCTOBYEThCs Yy OazoBomy crieHapii (Mendivil et al., 2021). 3a
pe3ynbTaToM aHanizy nojgoBxeHux aociimkens (HELP OLE ta CHANGE 3) cutyaiis
Oyja aHaJOrIYHOIO — MpO BUMAAKU cMmepTi uepe3 Hamagu CAH y mociimkyBaHHX
rpynax JiiKyBaHHS! HE TTOBIAOMJISIIOCH.

Pe3ynbrati 11010 TpUBaIOCTI HamaAiB HasBHI y gocaimkendi HELP (Banerji A.
et al.,, 2018) ra CHANGE (Zuraw et al., 2010). 3a manumu gocmimkenuas HELP
TPUBAIICTh Hamaay y rpymi gaHagenayMady 300 Mr xkoxH1 4 THXHI ckiagana 26 ron
(1,08 mgHi), y rpyni nananenymalOy 300 Mr xkoxHi 2 THxHI ckiagana 26,6 rog (1,18
nH1), y rpym mianedo — 33,5 rox (1,40 ani). 3a ganumu gocuimkeHHss CHANGE
TPUBAIICTh Hamany y rpymi iHrioitopa Cl-ectepasu npu npo@iaakTULl CKIIagana
2.1+1.13 ani npotu 3.4+1.39 aniB y rpymi mianedo.

Otxe, BIANMOBIAHO 10 Ppe3yJbTATIiB NPOBEACHOr0 AHAJII3Y NOPiBHAJBHOI
KJIiHIYHOI e(eKTHBHOCTI 3asiIBHMKOM 3pP00JICHO BHCHOBKH, IO 3aCTOCYBaHHS
HiAKIpHOTO JTaHaaenyMaoy 1mo 300 Mr KoxH1 2 THXHI (3 MOXKITMBICTIO 3HUYKEHHS 103U
10 300 Mr xokHi 4 TH>KHI) y marieHTiB (aitu Big 12 pokis Ta gopocii) i3 CAH, sxi
noTpedyBaii PyTUHHOI (JOBrOTpUBaNIOi) MPOQUIAKTUKA HamNaAiB y TOPIBHSHHI 3
BHYTpimHbOBEeHHUM CI1-INH mo 1000 omunHuis 2 pa3u Ha THXICHb 3HUKYBAJIO
gactotry HamaniB CAH Big 73% (ARR=0,27; 300 mr koxHi 2 TwkHi) 10 46%
(ARR=0,54; 300 mr koH1 4 TH>KHI) 3TiAHO 3 pe3yJbTaTaMU HEMPSIMOTO MOPIBHSAHHS
yepe3 CHUIbHUN KoMIapaTop 3a MeroaoM baileca, mo mpexacTaBieHi y myOmikamii
Mendivil et al.,, 2021. IloxmiOHi pe3yabTaTH OyIM TMPOJACMOHCTPOBaHI W 3a
pe3yabTaTaMu HenpsiMoro nopiBHsHHS y gociimkenni PATCH (Magerl et al., 2023) y
HEpaHJA0MI30BaHUM croCiO Ha OCHOBI IHAMBIAYAIIbHUX JAHUX MALIIEHTIB 3 MOIPABKOIO
Ha crnoTBoprotounii (aktop: momicsuHa yacrtota HamaaiB CAH y naiieHTiB, sKi
OTpUMYBaJU JaHajenyMad, Oyna maike BIIBi4l MEHIIOIO, HDK Yy MAIl€HTIB, SIKI
otpumyBaiu BHyTpimHaboBeHHUM C1-INH (RR=0,486; 95% CI 0,253-0,932, p<0,030).

Indopmanis 1010 NOPiBHAIBLHOI 0e3MEeKH 3aIBJIEHOI0 JIKAPCbKOro 3ac00y
JIaHa/eaymMa0, 1110 MpeacTaBJIeHa B 10ChE.

Amnani3 npodunto 0e3neKku JaHaaenymMady MopiBHAHO 13 BHYTpiiHbOBeHHUM Cl -
INH npencrasieno 3asBHukOM 3a ganumu gociimkenns PATCH (Magerl et al.,
2023).

Kinneri Toukm Oesneku B gocaimkeHHi PATCH we Oynu ckopuroBaHi Ha
KoH(payHaAepH, OCKUIbKM BOHU OYyJM BHU3HAYEHI TUIBKM JJI1 KIHIEBUX TOYOK
€(hEeKTUBHOCTI.

Haitnommpenimoro [TP OyB 011k y MicIli 1H'eKIIiT Micisl BBEACHHS JaHaaeIyMaly
(n=53, 47,7%), Toni six npu 3acrtocyBaHHi BHyTpimHboBeHHO C1-INH Takoi 1P ne
OyJ10 3apeecTpOBaHO.
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Buinomy «kinekicte IIP Oyna Oinpmioro cepen MaIi€eHTIB, SIKI OTPUMYBAJIH
JaHanerymMald TOPIBHSHO 13 3acTocyBaHHsSM BHYyTpimHbOBeHHOro CIl-INH (93,7%
MopiBHAHO 3 69,2%, p<0,0001), ane i gactka jerkux ado momipaux I[1P Takox Oyna
Bumow (92,8% npotu 65,8%, BinnosiaHo). Bei cepito3ni [P ne Oynu mos's3ani 13
3aXBOPIOBAHHSM. 3arajioM, 4acTOTa BUHUKHEHHs cepiio3nux [1P Oyna meHmoro cepen
Malll€HTIB, K1 OTPUMYBAJIHU JlaHaIeymMal, TOPIBHIHO 3 MallleHTaMU, SIKI OTPUMYBaJIU
C1-INH BHyTpimHb0BEHHO (2,7% mnopiBHsHO 3 11,7%).

Takox y rpymi Ja"anenymaldy yacTilie HK y Tpyli BHYTpimiHbOBeHHOTO Cl-
INH, oTrpumaHoro 3 rja3mMu KpoBi, BUHHKAIX BIpyCHI 1H(MEKIII BEpXHIX AUXAIbHUX
nuisxiB (24,3% npotu 1,7% sianosiano, p<0,0001).

[Tpununenns nikyBanHs yepes [1P BuHMKaIM TUIIE y MAILIEHTIB, K1 OTPUMYBAIH
nananenymab. ¥ nocmimxenni HELP oqun mamieHT NpUNMHUB y4acTh y JOCIIKEHH1
yepe3 cepiiozny [IP (yrapunreanbHuii Hamajg) 1 YOTUPU TALIEHTH BUHIUIM 3
posumpenoro pocmixenHs HELP OLE uepes I1P, 30kpeMa yepe3 KIIIHIYHO 3HavYIll
3MiHU J1a0OPATOPHUX MMOKA3HUKIB a00 BUHUKHEHHS T1E€PUyTIMBOCTI.

3asBHUKOM 3a3Ha4yeHo, 110 aHam3 [IP, ski He Oynu OB’ s3aH1 13 3aXBOPIOBAHHSIM,
T00TO 0€3 BpaxyBaHHs HamnagiB CAH, BBakaeTbCs MEHII YIEPEIKEHUM Yepe3
BIZIMIHHOCTI B JokyMeHTarlii momao 1P y Bkmodyenux nocmimkenHsx (Hanaau CAH
Oynu 3adikcoBani sik [1P B nocmimkennsax HELP, npoTe He Oynu 3aJ0KyMEHTOBaHI SIK
[P B mochimxenni CHANGE). Ananiz [IP Oe3 BpaxyBaHHs MO/, TOB’sI3aHUX 13
3aXBOPIOBAHHSIM MPEJICTABICHO Y Tabuii 3.

Taoauusa 3. TIP Ge3 BpaxyBaHHs MOA1H, OB’ I3aHUX 13 3aXBOPIOBAHHSM, 32 KJacaMu
cucteM oprauis 3rigHo 3 pociimkenasm PATCH (Magerl et al., 2023)

Kuaac cucremu opranis epeBaxuuii Jlanagemymao C1l-INH
TepMiH (n=111) (n=120)
ITo0iuni peakmiif
Byab-ski bynb-skuit 101 (91%) 83 (69,2%)
[I1yHKOBO-KHIIIKOBI pO3JIaIH bynp-skuit 30 (27,0%) 34 (28,3%)
3aranbHi po3iaay Ta peakiii y | Byab-skuii 65 (58,6%) 21 (17,5%)
MICII1 BBEJICHHS
binb y micmi iH’ ekl 53 (47,7%) -
Iadexrii Ta iHBazii bynp-skuit 67 (60,4%) 55 (45,8%)
[H(exkIis BepxHiX 15 (13,5%) 15 (12,5%)
JMXaTbHAX MUISAXIB
BipycHa indexiist 27 (24,3%) 2 (1,7%)
BEPXHIX JTUXATbHUX
NUTSIX1B
TpaBmu, oTpy€eHHS Ta Bynp-sxuit 19 (17,1%) 13 (10,8%)
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MPOLIEYPHI YCKIIQTHCHHS

Poznaau omopHO-pyXxoBOTO Bynb-sxuit 23 (20,7%) 16 (13,3%)

armapary Ta CIOJIy4HOT TKAHUHU

Poznaau HepBOBOI cucTeMu Bynb-sxuit 31 (27,9%) 24 (20,0%)
I'onoBuwMiA 611H 24 (21,6%) 15 (12,5%)

Po3maau mikipu Ta migmkipaoi | Byab-skuit 16 (14,4%) 24 (20,0%)

TKAHUHU

Tsekki TP

Bynb-skuit bynb-skuit 13 (11,7%) 27 (22,5%)

Cepiio3ni ITP]§

bynp-skuit Bynp-sxuit 3 (2,7%) 14 (11,7%)

troaii BpaxoBYIOThCS, SIKIO BOHU criocTepiranucs y >10% ycix naiienTtiB ado y >10 maiieHris i
>1% y KOXHIH Tpy1Ii;

Imonii BpaxoByIOThCS, SIKIIO BOHU criocTepiranucs y >5% ycix naiienTiB abo y >10 namienTiB i >1%
y KOXHIH TpyTIi;

§Bci cepitosHi [1P BUSBIINCH HETIOB’ I3aHUMHU 13 3aXBOPIOBAHHSIM.

Jlo/1aTKOBO 3asiBHUKOM OyJIO MPOaHa30BaHO Mpodiiab Oe3neKku JaHaaeayMaly
srigHo 3 gociaimkenusm HELP OLE (Banerji et al., 2022), ocHOBHOIO METOIO SIKOTO
OyJl0 OIIHUTH JOBTOCTPOKOBY O€3MEeKy MOBTOPHOTO IMIAIIKIPHOTO BBEJICHHS
naHazenyma0y namientam i3 CAH.

3a pesympratamu npociimkenas HELP OLE, ne 81,6% marieHTiB 3aBepiiuiv
nocipkeHHss >30 MiICAIIB, HOBHX CHTHATIB O€3IeKH, IMOB’S3aHUX 3 JIKYBaHHSIM
naHazeyMaboMm, BUsIBIEHO He Oyno. Peakiii y micii iH’eKmii Oyiau HalOLIbII 4acTo
3apeectpoBanumu 1P, m0 BuHUKaNM mig 4ac jiKyBaHHA (aHri. treatment-emergent
adverse events), OUIBIIICTh 3 SKUX OyJNM JIETKOTO CTYNEHS TSXKKOCTI, 3HUKAIU
MPOTSATOM JHS Ta HE TNPHU3BOAWIM [0 TPUIUHEHHS AOCHIDKCHHS. [HIMMu
HaiyacTimmu [IP Oynu BipycHa 1HQeKis BepxHiX auxaibHuX HUIXiB (42,0%),
iH(peKIis BEepXHIX IuxalbHUX HUIAXIB (25,9%) Ta ronoBHuid Ouib (24,5%), 1o
Y3rOKY€EThCS 3 pe3yJibTaramu aHani3zy oesneku y pociimkeHHi PATCH. Kpim Toro,
3aranbHa yactota [P, mo cranoBisaTh ocobmuBuii iHTEepec (aHri. adverse event of
special interest), BH3HAUEGHUX SK peakiii TinmepKoaryysaili Ta KpoBoTedi, Oyna
Hu3bko10. [losiBa anTuTLN 10 NManaaenymaly (anti-drug antibodies) Ta HeHTpami3yrounx
AHTUTIJ HE BIUIMHYJA Ha €PEKTUBHICTH a00 Oe3meKy Janaaenymaoy.

3asgBHUKOM Takok Oyno mpoaHamizoBaHo IlepiomuuHi 3BITH 3 OIIHKH
criBBigHOIIeHHsT KopucTh/pusuk (Periodic Benefit-Risk Evaluation Report, PBRER)
IUIA 3asIBJICHOTO JIKapChKOTO 3aco0y Ta KommapaTopy, iHdopMamis B SIKHX €
KOH(piIeHIiIITHOIO.
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OTxe, 32 BUCHOBKaMHU 3asiBHUKA MPO(D1Ib Oe3MeKn TaHaAeTyMaly € MPUHHATHUM,
a OIliIHKAa CHIBBIIHOIIEHHS KOPHUCTH/PU3UK 3aJHUIIAETHCS HE3MIHHOIO, 1€ JOBEIACHO
npoananmizopanumu mkepenamu  (PATCH study, HELP OLE Ta PBRER).
Hatinomupenimum IIP 6yB 6inb y Micii iH'eKIIl micisi BBEACHHS JIaHAAEIyMaly
(47,7%). Y rpyni nanagenymalOy dacTilie BUHHUKAIM BIpYCHI 1H(EKIIi BEepxXHIX
IUXAIbHUX NUISIXIB, HDK Y rpymi BHyTpimiHbOBeHHOTO C1-INH (24,3% npotu 1,7%
BianoBigHo, p<0,0001). BtiM, mpu 3actocyBaHHi BHyTpimtHbOBeHHOro C1-INH
BUSBJIICHO TakKWil BaXXJIUBUM 1ICHTHU(PIKOBAHUN pHUBHK 5K _ 1o
(hapMaKkOeKOHOMIYHOI MOl 3asBHUKOM Oyno BkIrodeHo Taki IIP, sk BipycHi

indexuii Bepxuix muxansaux musixis Ta [T

Vnosnosasicenuii  opean npogie  eepuikayiinuii aHaniz - NPeoCmasieHux
3AA6HUKOM — pe3yibmamié  KIIHIYHOI  ehekmusHocmi  NIOWKIPHO20 — 88€0eHHS
naunaoenymady nopisHsano iz snympiwnvosennum CI1-INH ma 3a3nauaec nacmynue.

Pesynomamu ananizy nopienanvHoi KuiHiuHOI egexmusHocmi npedcmasneHi
3AA6HUKOM 30 OAHUMU:

- HeMpAMO20 MNOPIGHAHHA UYepe3 CHLIbHULL Komnapamop (3a 0ateci@cbKum
Memooom ma memooom byxepa, pezynrbmamu sKux npeocmaeneHi y nyonikayii
Mendivil J. et al., 2021);

- K 0odamkoguti ananiz oocnioxcenusi PATCH — Henpsamozo nopieHauHs 3
HONPABKOI0 HA CHOMBOPIIOYULL (PAKMOp Y HEPAHOOMI308aHUU CNOCIO HA OCHOBI
iHOuBiOyanbHux oanux nayicumis (nyonixayis Magerl et al., 2023).

B pesynemami eepuchixayiiinoco aunanizy ynoeHOBANCEHUM Op2aHOM He 010
3HAUOEHO NPSAMUX NOPIBHANLHUX OOCTIONCEHb NAHAOYMAOY MA 6HYMPIUHbOBEHHO20
C1-INH ma niomeepodiceno inghopmayiro 3as18HUKA npo me, wo HA OAHUL 4AC HeMae
NPAMUX KIIHIYHUX OOCTI0JCeHb, SKI NOPIGHIOIOMb NIOWKIPHULL JaHaderymadb ma
snympiunvosennuti C1-INH.

He ouensuuce na me, wo nenpsime nopieuauns PATCH 3 nonpaéxoro Ha
CHOMBOPIoIYUL (akmop Y HepaHoOMi308aHUll CNOCibO HA OCHOBI THOUBIOYAIbHUX
oanux nayicumis (nyonixayis Magerl et al., 2023) exntouano oawi 6inbuloi KiibKocmi
NAyieHmis 3 GIOKPUMUX OOCAIOHCEHb 3 O0BULUM NEPIOOOM CROCMEPENCeH S (BIOKpume
poswupere oocnioxcenns nanaoenymadby HELP OLE 3 cepeonim nepiooom aiky8auHs
30 micayie ma ioxkpume, oonoepynoge oocniodxicenms C1-INH CHANGE 3 3 nepiodom
JiKyeauHs 2,6 poku), yci Kinyegi pezyibmamu 0yau npoananizoeaui Ha 182 oenv (26
MUICHIB) BIONOBIOHO 00 NEPiody OUIHKU BKIIOUEHO20 OOCAIONCEHHS aHaderymady
HELP. Tobmo nepio0 oyiHku pe3yibmamy He GIOPIZHAEMbCs 8i0 nepiody OYiHKU
HEeNnpsMOo20 NOPIGHAHHSA Yepe3 CNIIbHULL KOMAAPAmop, wjo npedcmasieHuu y nyoaikayii
Mendivil J. et al., 2021.

Bpaxosyrouu  euweszasnauene ma  pexomenoayii  Hacmanosu — woo0o
npeoCmasieHHs HenpsaMo20 NOPIGHAHHA Yepe3 CHIIbHULL KoMnapamop y pasi
BIOCYMHOCMI NPAMUX NOPIBHAILHUX OOCTIONCEHb, YNOBHOBANCEHU OPeaH NPULLMAE
makuil nioxio 3as6HUKA 00 NPeOCMABIeHHs pPe3yIbmamie NOPIGHANbHOI KIIHIYHOL
epexmueHocmi 3a OAHUMU HEeNpsAMOo20 NOPIGHAHHA Yepe3 CNIIbHULL KOMRApamop
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(nyonixayis Mendivil J. et al., 2021) sax ochosnuil ananiz ma po32ni0ac pe3yibmamu
oocnioxcennsi PATCH ax 0o0amko6i 00Kka308i OaHi.

Vnoenosasicenum opeanom OyI0 nNpoamanizogamo  Henmpame  NOPIGHAHHSL
Jaaunadenymaby y 080x pedcumax sacmocyeanns (300 me paz na 2 mudicni ma pas Ha 4
mudicHi) ma enympiwnvogennozo CI1-INH uepes cninvHuti komnapamop niayeoo, wo
npeocmasnero y nyonixayii Mendivil J. et al., 2021 ma ecmanoseneno nacmynte.

Ak 3a3Haueno y 8UCHOBKY 8ulye, OaHe Henpsame NOpieHAHHs 6a3Y8AIUCh HA OAHUX
26-muosicHegoco niaayebo-KkoHmpoavbosanozo oocuioxcenns HELP (Banerji A. et al.,
2018) ma uyacmuni B 12-mudixcHegoco niayeb0-KOHMPOIbOBAHO20 NEPEeXPecHO20
oocnioxcennsi CHANGE (Zuraw et al, 2010). Kpumepiamu 6xnouenHs 00
oocniodcennss HELP 6ynu nayicnmu ixom 6i0 12 pokie 3 niomeepoiceHuM 0iacHO30M
CAH I ma Il muny, a 0o oocnioxcenns CHANGE — nayienmu 6ikom 6i0 6 pokig 3
niomeepodcenum oOiacnozom CAH, exntouarouu uuzvkuii pisenv C4, HopmanvHuil
pieenwv Clq, Huzbkum anmueenHum i pyukyionanvrum pisnem CI1- INH abo mymayiero
oinka CI-INH (wo eionosioac CAH I ma Il muny). Bionosiono 0o 6a3o8ux
xapakmepucmuk nayienmie oocnioxcenuss HELP cepeoniti 6ix cmanosus 40,1 (SD
16,8) y epyni nanadenymaby xoowcni 2 musicni, 40,3 (SD 13,3) y epyni nanaoenymady
KodtcHI 4 muorchi, a 6 docniddcenni CHANGE cepeoniu ik nayicnmie cmanosug 38,1
(SD 17,2). Bapmo 36epHymu yseazy, wo 6ION0GiOHO 00 pe3yibmamié aHalizy
YYMAUBOCMI BIOMIHHOCMI 34 8IKOM, CIMAMMIO MdA 8a2010 NAYIEHMIE He SNJIUHYIU HA
pe3yivmamu nopieHANbHOIL KiHiunoi nanadenymady ma CI1-INH.

Henpsame nopieusanns, wo npeocmasnero y nyonixayii Mendivil J. et al., 2021,
0Y710 NPoBedeHo 3a 080MA CMAMUCTMIUYHUMU NIOX00AMU: OAUECIBCOKUM MemOOOM,
3aCHOBAHO20 HA A2PE20BAHUX Pe3YIbmamax O00CHIOHNCeHHs, ma 3a Memoodom Byxepa,
3ACHOBAHO20 HA THOUBIOYANbHUX OAHUX NAYIEHMIB.

Knacuunuii 6atieciecokuii nioxio 66anxcacmuvcs CmMaHOaApmom CMAmucmudHol
OYIHKU NPU HENpsSMUX NOPIGHAHHAX, MOYHICMb AKO20 3MEHULYEMbCS NPONOPYIUHO
3MeHueHH0 00 °emie 8ubIipok. Bpaxosyrouu obmedceny KinbkKicmv nayicHmia y
BKIIOUEHUX OOCTIOHCEHHSIX, ABMOPU MAKONC NPOGEIU NAPANETbHUL AHANI3 30 MEeMOOOM
byxepa. Ompumani pesynomamu 3a 06oma nioxo0amu GUAGUNUCS CRIBCMAGHUMU 3d
oyinkor uacmomu uanadie CAH. €ouna 6iominHicmb nonseac y HE3HAYHOMY
smenuenti dosipuux inmepsanieé na 0,01-0,02 y eunaoxy memooy byxepa, wo ue €
CYMMEBUM.

Cniscmasnicms pe3yibmamis niomeepodiCcye KOPeKmHiCMb OCHOBHO20 AHANI3Y,
npogedenHo20 3a 0Oaueciecbkum nioxoo0om. Tomy YNo8HOBANCEHUl Op2aH 66aHCAE
BUKOPUCMAHHS 3AA6HUKOM Y (DapMAKOEKOHOMIYHOMY aHAli3i 01 6A308020 cyeHapiio
pe3yibmamis, OMpPUMAHUX 3 OAUECIBCLKUM NIOX000M w000 yacmomu Hanadie CAH,
00IPYHMOBAHUM — HABIMb 3 YPAXYBAHHAM 0OMENHCEHOI KIbKOCMI NAYIEHMIB, OCKLIbKU
BOHU NIOMBEPOIHCEHI AIbMEPHAMUBHUM MEMOOOM.

3a pesynomamamu ananizy oocaioxcennus HELP ynosnosasxcenum opearnom 6y10
ecmanosneno, wo sazaiom 54,8% nayicumie y epynax namadenymady nonepeoHvbo
OMPUMYBATU  00820MPUBATY NPOPINAKMuUKy 3a mpu Micayi 00 CKPUHiHZSY ma
BKIIOYEHHS Y 00CNi0dcenHA. [lemanvHa iHGopmayis wooo Kitbkocmi nayienmis y
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epynax aauvadenyma6oy 300 me KoxcHi 4 ma KOMCHI 2 MUdNCHI, WO OMPUMY8AIU
nonepeonbo 00820MpPUBaALy NPopilakmuxku Hagederna y maoauyi 4 Hudxcue.

Taonuusa 4. llonepeone 3acmocysanHs 00820mpusanoi npoGiiakmuku 8 2epynax
nanadenyma6y 300 me kooucui 4 ma koxcui 2 mudicHi y docnioxncenni HELP

Jloezompuesana npoghinakmuxa Jlanaoenymad kosxcui 4 Jlanaoenymao kosxcni 2
muoicui, (n=29) muoicHi, (n=27)

C1-INH¢ 18 (62,1%) 11 (40,7%)

Ilepopanvna mepanis® 1 (3,4%) 0

Kom6inosana mepanis' 1 (3,4%) 3(11,1%)

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

dBrmouae nayicnmis, sixi suxopucmosysanu auwe CI-INH.

*Brntouae nayicnmis, siki 6UKOPUCHOBY AU IUULe NEPOPATILHY MEPANIIo, WO KII0UAE AHOPO2ECHU MA
aHmuiopuHoaimuKu.

Mayienmu, sixi sukopucmosysanu s inzioimop C1, max i nepopanviy mepaniio 05 00820mpusanoi
npoghinakmuxu.

YV oocnioswcenni HELP (Banerji A. et al., 2018) 6ynu npogedeni nonepeonvo
CNJIAHOBAHT AHANI3U NIOSPYN NAYIEHMIB 3 OA3Z0BUMU XAPAKMEPUCTIUKAMU, 30KPEMA 1
8 3aNeNHCHOCMI 8i0 3ACMOCYBAHHA 00820MPUBANOL NPOPDIIAKMUKU 00 NOUAMK)
docrniodcenns. Pezynomamu npedcmasneno y maoauyi 5.

Taonuusa 5. llonepeone 3acmocysanHsi 00820mpusaloi npopiiakmuku 8 2epynax
nanaoenymady 300 me koorcui 4 ma xooducui 2 mudicui y docnioxncenni HELP

Iliozpyna/pesynomam Jlanaoenymao koscui 4 Jlanaodenymao koxcni 2
muocni, (n=29) muocni, (N=27)
Ilonepeons ooezompusana 20 14

npoghinakmuxa, n

Kinvkicmo nanaois na micsayp, 0,59 (0,38 - 0,92) 0,31 (0,16 - 0,62)
cepeone (95% CI)

be3 nonepeonwvoi 0oe6zompusanoi 9 13
npogpinakmuxu, n

Kinvkicmo nanaodis na micayv, 0,39 (0,18 - 0,87) 0,20 (0,07 - 0,60)
cepeone (95% CI)

3a pezynomamamu ananizy nioepyn 6y10 6CmMaHO81eHO, WO MICAYHA Yacmoma
Hanaoig 6 epynax aanaoenymaoy 300 me xoducHi 2 mudicHi ma KoxicHi 4 muoicHi 6yna
0ewo HUNCUOI0 y NAYICHMIB, AKI NONepeoHbo He OMPUMYBAIU 00820MPUBATNOT
npoginaxmuxu. Ilpome cymmesoi piznuyi 6 pe3yibmamax 8 3aieHCHOCmi 610 Mmoo 4u
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OMpUMY8aNU NAYIEHMU PYMUHHY NPODINAKMUKY 00 BKAIOUEHHS 8 00CTIONCEHHS YUl Hi
He 610, 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
maxkoodic 3asnavac 3asa6HuUK. Omowce, Ha OYMKY YNOBHOBAINCEHO20 OP2aHy, NONEpPeoHe
3acmocy8ants pymuHHOI npO@INaKmuKy nayieHmamu, wo ompumyeaiu 1aHaoeirymab
8 oocnidxcenni HELP ne moeno eniunyno Ha pe3yiomamu Henpsamo20 NOPIGHAHHS 3
C1-INH, wo npeocmaseneni y nyonikayii Mendivil J. et al., 2021.

Y nenpsamomy nopiensanni, wo npedcmaeneno y nyonixayii Mendivil J. et al., 2021,
pe3yaibmamu npedcmasieHi 0s 1anadeiymady y 080x pexcumax zacmocygants (300
Me pa3 Ha 2 mudicHi ma pas Ha 4 mudicui). Pe3ynbmamu nopienanus nanadenymaoy 300
me pa3 na 4 muosicni ma CI1-INH oemoncmyroms MmeHuly KiiHiuHy nepegazy aaoeiymady
Hide 8 pearcumi 300 me paz na 2 mudicui. OOHak, 6apmo 36epHymu y8azy, ujo 6il0n08i0HO
00 IHCMPYKYIi 0151 MEOUYHO20 3ACMOCYBAHHS MA MINCHAPOOHUX KIIHIYHUX HACMAHO8
PEKOMEHOO0BAHO NOYUHAU PYMUHHY npoginakmuky aanaoenymabo 3 300 me koorchi 2
MUDICHI, 3 MOJNCIUBICIIO Nepex0ody Ha 4-mudicHesull iHmepsan y pasi O0CACHEHMHs
cmabinbHO20 KOHMPOJIIO 3aX80ptosants. OCKiNbKU 8i10n0GIOHO 00 docnioxcenHs HELP
nayienmu 6 epyni nanaoenymady 300 me koxcHi 4 mudicui 8iopa3zy nicisi panoomizayii
OMPUMYBANU JIIKVBAHHA 6 MAKOMY pedxcumi, momy I eexmusHicms Ha OYMKY
YNOBHOBANCEHO20 OP2AH) MOdHCe OYMU 0eUjo HUMCYOTO.

Ynosnosasicenum opeanom 6yn10 nposedeHo OYIHKY MemOoOO0N02IUHOI AKOCMI
HeNnpsmMo20 NOPIBHAHHSA, wo npeocmasiero y nyoaikayii Mendivil J. et al., 2021, ma
B8CMAHOBIIEHO, WO MemoO0I02IYHA SKICb € BUCOKOMW. Bci acnekmu memooonozii
HeNnpsmMo20 NopieHaHHs K 3a Memoodom batieca, max i 3a memooom Byxepa oobpe
ONUCaHi Mma KOHKpemu3oeawi. Ananiz pesyiomamis 0emaivbHO NPeoCmAasieHO y
nyonikayii 3i cmamucmuyHo OYIHKOW, WO € BION0BIOHOIO 00 3A3HAYEeHUX 6Uulye
Memooi8 HenpsAmMo20 NopisHAHHA. Takodc asmopamu 0y10 npoeedeHo 08a aHANi3U
yymaueocmi, wo Niomeepounu HaodiHicms ma CcmabilbHICMb  pe3yIbmamis
He3anexicHo 6i0 0okymenmysanus Hanaodie CAH (aumaniz uymaueocmi 1) ma
BIOMIHHOCMEL 3A BIKOM, CMAMMmMI0O Ma 6a20l0 NAYyieHmie (aHaniz uymaugsocmi 2).
Vnoenosasicenum opeanom 6 pamkax eepugbikayiunoz2o awnanizy maxoxc 0y10
NpoBeOeHO OYIHKY MemOoOON02IYHOI AKOCMI O00CHI0NCeHb, WO OYIU BKIIOYEHI 00
Henpsamozo nopieuanus Mendivil J. et al., 2021. Bcmanosneno, wo 00cniodicernHs
aanadeaymaoy HELP (Banerji A. et al., 2018) mae 6ucoxy memooono2iuny axKicms, a
oocniodcennss C1-INH CHANGE (Zuraw et al., 2010) mae nomipny memooonociuny
AKICMb.

Omoice, 3a pe3yrbmamamu HenpsamMo20 NOPIGHAHHI, WO NPeoOCmAasieHo )
nyonixayii Mendivil J. et al., 2021 (Ous. mabauyro 1 eucrnosxy), 3a memoodom batieca
B8CMAHOBIEHO KIIHIUHY nepesacy aanadeiymaody 6 003ysanti 300 me KoM#CHI 2 mMudicHi
ma KodCHI 4 mudicHi nopieuano i3 enympiunvogennum CI1-INH 30 cmamucmuuno
3Hauywjoro pizHuyero 3a oyinkow yacmoma nanaoie CAH, wo suusunace na 73% ma
46% eionogiono. Takoodc pusux nepwioco Hanady nicisi 70-20 OHs 6I0 NOUaAmMKy
NIKYBAHHA ~ 3HU3UBCA ~ NpU  3ACMOCYBAHHI  JAaHaoenymaby  NOpPIGHAHO 3
snympiwnvogennum CI-INH na 83% 6 peowcumi 300 me Kodxcni 2 mudicHa 3i
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cmamucmuuHo sHavyworo piznuyero ma Ha 49% 6 pesxcumi 300 me kodwcHi 4 mudicHi
be3 cmamucmuyno 3Ha4yywoi pisHuyi. Pezynemamu 3a oyinkorwo pusuxy nepuioco
Hanady nicas 0-0Hs nPoOeMOHCMY8aNU NOPIBHANbHY eheKMUBHICMb T1aHA0eaIyMady 8
0box pexcumax ma enympiwHvogennoco CI-INH, wo nos’szano 3 mum, wo
PIBHOBAICHA KOHYEHMPAaYis 1aHA0eayMady 6 niasmi Kpogi 00CsA2a€mbCs NPUOIUIHO HA
70 Oenwv nicnsa nouamky niKyeauHs. Pesynemamu nenpsamozo nopigHaHHA 3a Memooom
byxepa € cniscmasnumu, wo niomeepor’cye KOPEeKMHICMb OCHOBHO20 AHANI3Y,
npoeedeH020 3a bauecieCbKUM NiOX0OOM.

Ax  0ooamkose Oocepeno 00820mpusanoi egexmusHocmi nanaoearymady
3ASA6HUKOM OYI0 NPOAHANI308aHO Gi0Kpume po3uiuperne oocnioxcennss HELP OLE
(Banerji et al., 2022%), wo mpusano 132 muscui ma éxmouano 212 nayienmie is CAH
(109 — 3zasepwunu Oocnioncenns HELP ma 103 exnioueni 3a pezyiomamamu
CKDUHIHZY, SIK HOBI nayienwmu). 3a pe3yromamamu O0aAH020 OOCHIOHCeHHs OYn0
8CMAHOBIEHO, WO 3ACMOCYBAHH IAHAOEIYMAaDY 3HUIULO CEPeOHI0 Yacmomy Hanaoie
CAH na 87,4% nopieuano 3 euxionum pienem. Ilicnsa eeedenHs nepuioi 003u
nanaoenyma6y 81,8% ma 68,9% nayicumie ne manu nanadie CAH npomscom >6 ma
>12 micayis 8ionosiono; 37,3% nayicumie ne maau Hanaoig nNPomsA20M yCb0o20 nepiooy
00CTIOIHCEHHS, A cepeOHst MAKCUMAIbHA MPUBATLICHb Nepiody b6e3 Hanaoié CMaHo8ULd
19,4 wmicays. Jlani pesyromamu ceiouams npo CMIUKY 00820MPUBANY KIIHIUHY
eghexmusHicmo 1anadeaymaoy.

Ingpopmayia wooo nopieHANbHOI Oe3neKku 3as6/1eH020 JKAPCbKO20 3ACO0y
nanaodenyma6oy ma CI-INH y oocve npedocmasnena 3a oanumu oocnioxcenns PATCH
(Magerl et al., 2023). Ockinbku IIP He oyintosanuco npu Henpsamomy NopieHAHHI yepe3
cninvHutl komnapamop (Mendivil et al., 2021), a oocrioncennss PATCH exnouano
Oinbuty 6udOIPKy NAyieHmMIs, YNOBHOBANCEHUL OP2aH B8AMNCAE NPUUHAMHUM AHANI3
npoghinio besnexu 3a pe3yrbmamamu. OAH020 HEeNnPSAMO20 NOPIGHAHHSL.

3a pezyrbmamamu amanizy 6CMaHoGIeHo, wo Kinvkicmo [IP 6yna 6invuwioro npu
3acmocy8anHi 1anadearymady NOpisHAHO i3 3aCMOCY8aAHHAM eHympiuiHbogeHno2o Cl -
INH (93,7% vs 69,2%, p<0,0001), npome i uacmka neckux a6o nomiprux I1P maxooic
oyna Oinvworo 6 epyni aamadenymaby (92,8% vs 65,8%, eionogiono).
Hatinowupeniworo IIP 6ys Oinw y micyi in'ekyii nicis eedenns ranadeiymaoy (n=>53,
47,7%), npu 3acmocyeanni CI-INH enympiwnvosenno maxoi IIP ne 6yno
3apeecmposaro. Bpaxosyiouu siominnocmi 6 0okymenmysanti 8 dociiodxcennsx HELP
ma CHANGE nanaoie CAH sx IIP, ynosnosadxceHuti opean no200iCyEMvbCsl i3
3AABHUKOM, WO 8 OAHOMY BUNAOKY OoyinbHo ananizyeamu IIP b6e3 epaxysants nooil,
N08 A3aHUX i3 3aX680pI06aHHAM (moomo 6e3 Hanadie CAH). 3a pe3yriomamamu ananizy
maxux IIP maxooic ecmanogneno, wo 6 epyni aanaoenymady nopisuano iz CI1-INH
yacmiue cnocmepieanucs 6ipycHa iHgexyis eepxHix ouxanvhux wiisaxie (24,3% vs
1,7%). Jlooamxoeo 6 pamkax auanizy npoQino 0Oe3neku 3asa8HUKOM OVI0
npoananizosano 8iokpume pozuiupere oocniodxcenns HELP OLE, pezynemamu saxo2o
V32000icyromucs i3 pesynomamamu oocaiodxcennss PATCH. 3a pezynemamamu ananizy

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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llepioouunux 38imié 3 OYIHKU CHIBBIOHOWEHHS ~KOPUCHMb/PUBUK  3ASBIIEHO20
JIKAPCbK020 3ac00y ma Komnapamopy 0y10 6Us81eH0 MaKUuli pusUK sK

Jlananenymab He BKIOYeHHH 710 23 Bumycky ba3oBoro mepesiiky 0CHOBHUX
Jikapcbkux 3aco06iB BOO3 miist nopocnux, 2023 poxy (WHO Model List of Essential
Medicines)® Ta 1o 9 Bunycky Ba3oBoro mepesiky 0CHOBHHX JIiIKapCHKHX 32C00iB
BOO3 s xireit, 2023 poxy (WHO Model List of Essential Medicines for Children)?.

Cepen ramy3eBHUX CTaHIApPTIB y cPepi OXOPOHU 3/I0pOB’sl YKpaiHu JlaHaeTyMad
He BKIIOYeHH 10 16 Bumycky Jlep:kaBHoro ¢gopmyJsipa JikapcbKHX 3ac00iB
(maka3 MO3 Vkpainu Big 12.03.2024 Ne 418%).

Y peecTpi MeIUKO-TEXHOJIOTIYHUX JOKYMEHTIB 3i CTaHAapTHU3ALil MeTUYHOI
aomoMoru®®  HasBHWMIA Crangapr MeauuHoi jgomomoru  “CnaakoBuid
AHTiOHEeBPOTUYHUIT HAOPAK”, 3aTBepKeHni Hakazom MO3 Big 26.01.2023 Ne 159
(mam — Crangaapt MenuuHoi gomnomoru). JlaHagenyma® He BKJIIOUYEHO JO JIAHOTO
CrangapTy MEIUYHOI JIOMOMOTH, OCKUIBKM Ha MOMEHT MOro miaAroToBKU Oyia
BifcyTHa peectpauis B Ykpaimi?’. 3rigo 3i CTaHZapToM MeIUYHOI JONOMOTH
nikyBanHs CAH B 3anmexHOCTI B 1epediry 3aXBOPIOBaHHS CKIIAJJA€THCS 3: JIKYBaHHS
rOCTpOro  CTaHy, KOpPOTKOCTPOKOBOi (a0o  nmompouenypHoi) MpoQiaaKkTUKH,
JOBrOCTPOKOBOI npodinaktuku. IIpemaparoM mnepmioi JiHII s JOBrOCTPOKOBOI
npodinaktuku € C1-INH, otpumanuii 3 mia3mu, 10 BBOJAUTHCS BHYTPIIIHBOBEHHO 2
pa3u Ha TUKICHb.

VY 5ocke mpencTaBieHl HACTYIHI MiMKHAPOAHI KJiHIYHI pexkoMeHaamii,
HACTAHOBM I110JI0 BEICHHS MAIlIEHTIB 13 CMaJIKOBUM aHT10HEBPOTUYHUM HAOPSKOM.

1) Mixknapoani pexomenaanii BececBiTHBOI asieprosioriunoi opranizanii Ta
€BponeiicbKoi akageMii aJeproJiorii Ta KJIiHIYHOI iIMYHOJIOTII 00 JIIKYBAHHS
CIIAIKOBOI'0 AHTIOHEBPOTHYHOI0 HAOPAKY — meperJisag Ta oHoBJeHHA 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 Meta posrotpuBaiioi npoduiaktuku npu CAH nonsirae B JOCSITHEHHI
MTOBHOT'O KOHTPOJIIO 3aXBOPIOBAHHS (1110 O3HAYAE BIJICYTHICTh HAMaIiB) 1 HOpMaTizaiii
SAKOCT1 JKUTTS TMaIli€HTiB. J[OBrocTpokoBa MpOQUIAKTUKA TOJSATAE B PETYISIPHOMY
3aCTOCYBaHHI JIIKApChbKUX 3aco0iB, 10 3MEHINYIOTh TATap 3aXBOPIOBAHHS,
3anoOiratoun  po3BuTky emizoniB CAH. JloBrocrtpokoBa mpodinakTika wmae
nig0upaTUCh 1HAMBIAYyaIbHO 1 posrisgatucs mias Bcix marieHtiB i3 CAH-1/2 3
ypaxyBaHHSIM AaKTHBHOCTI 3aXBOPIOBAHHS, SIKOCTI JKUTTS TMAIll€HTa, JTOCTYIMHOCTI
MEIUYHOI JIOTIOMOTH, a TaKOXX HEMOXJIMBOCTI JOCATTH aJeKBaTHOTO KOHTPOJIIO
3aXBOPIOBAHHS 32 HAJICXKHOI Tepartii («Ha BUMOTY»). OCKUIBKH BCI 111 (HaKTOPU MOXKYTh
3 4acoM 3MIHIOBAaTUCS, YCIX TAlI€HTIB CIij OLIHIOBAaTH Ha MPEAMET AOLUIBHOCTI
JOBrOCTPOKOBOI MPOQIIAKTUKH M1/l YaC KOKHOTO OISy, MIHIMYM pa3 Ha piK.

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://www.dec.gov.ua/materials/chinnij-vipusk-derzhavnogo-formulyara-likarskih-zasobiv/
% 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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Bci nariienTy, siKi OTpUMYIOTh JTOBIOCTPOKOBY HPO(MIIAKTUKY, TAaKOX MOBHHHI
OTPpUMYBATH TMpemapaTd A JiKyBaHHS «Ha BuMOTy» (koHueHtpat CI1-INH,
eKayutanTu abo ikatubaHT), 3rifHo 3 Pexomenaariero 7 (pEKOMEHIOBAHO JIIKYBaTH
Haragu C1-INH BHYTpIIIHROBEHHO, €Ka/UTaHTUIOM abo ikarubantom (96% 3romwm,
piBEHb JTOKa3iB A)).

Pexomenanii mo0 goprorpusainoi npodigakruku CAH:

1) PexomennoBano BukopuctoByBatu pdC1-INH (plasma-derived C1 inhibitor)
K Tperapar MepIoi JiHiT Ay JoBrorpuBaioi npodinaktuku (3roga 87%, piBeHb
TO0Ka3iB A).

2) PekoMeH10BaHO BUKOPUCTOBYBATH JIaHa/ienyMabd sk mperapaT MepIoi JiiHii
Uit toBrotpuBainoi npodinaktuku (3roga 89%, piBeHb qokaziB A). PekomeHnnoBana
703a JaHaaerymMady 3a3Buvail cTaHOBUTH 10 300 Mr KOKHI 2 THIKHI, OJJHAK MOKHA
posrnsigati 1 4-TWHKHEBHM 1HTEpBal y BHIMAAKYy, KOJHM CTaH TMalieHTa J00pe
KOHTPOJIIOETHCS (HAIPUKJIIAJ, BIACYTHI €301 HAOPSKIB).

3) PekoMeH10BaHO BUKOPHCTOBYBATH NEPOPAIBHUI OepoTpasicTar sk mpenapar
NepuIoi JiHii st AoBrotpuBanoi npoduiaktuku (3roga 81%, piBeHb noka3iB A).
Bepotpancrat He 3apeecTpoBaHuil B YKpaiHi.

3aragoM pEeKOMEHJAllll PEerJaMeHTYIOTh 3aCTOCYBAHHS OYIb-IKOTO 3 TpPbOX
nepeniueHux npenaparis nepioi JiHii (pdC1-INH, nanagenymab a6o 6epoTpaincrar)
JUist  TpuBajoro mpodirakTuyHoro JikyBaHHs mnarieHTiB 13 CAHI1/2. Sxmo
JIOCTYITHUMU € BCl TPU IpernaparTy NepIoi JiHii, BUOIp Mae 3A1MCHIOBATHUCS NUISTXOM
CHUIBHOTO MPUUHATTA pIlIeHb JiKap-TaiieHT. Hapa3i HemoctaTHbO J0Ka3ziB, 1100
PEKOMEHIyBaTH OAMH 13 IIUX TPHOX BapIaHTIB JIKYBaHHs, SIK TIepeBara OJHOTO Hajl
THIITNM.

2) Pexomenaanii MeauuHoi KOHCYJIbTATHBHOI paau Acomiamii craJgKoBoro
aHrionesporudHoro Haopsiky CIIHA 2020 moxo JgikyBanus CAH (US HAEA
Medical Advisory Board 2020 Guidelines for the Management of Hereditary
Angioedema, 2020)>.

Hetanbauii mian dikyBaHHd CAH Bkilo4a€e Taki KOMIOHEHTH:

1) Hoctyn 10 epexkTuBHUX JiKiB HA BUMOry. KoKeH MalieHT 3 AlarHo30M
CAH noBuHEH MaTH MOCTIHHUNA JOCTYM A0 €(DEKTUBHOTO HEBIIKJIATHOTO JIKYBaHHS
0e3 BUHATKY uepe3 HemependauyyBaHUM 1 HeOE3MeUHUN NIJIsl )KUTTS XapaKTep HamaiiB
CAH.

2) Posrasig moBroctpokoBoi mpodiakTUKKU JIJIs1 TIAIIEHTIB, K1 OTPUMAIOTh
KOPHUCTh BiJl IIi€l CTparTerii JIKyBaHHS Ha JOJATOK JO JIKYyBaHHS 3a MOTPEOOIO.
[TpodinakTuyHi BapiaHTH CIIiJ OOTOBOPIOBATH 3 KOXXHUM IAIIEHTOM 1 BpaXxOBYBaTu
YUCJICHH] 1HIWBINyalbHI (PaKTOpU, BAXIIMUBI JJISI MPUHAHSATTA TAaKOTO PIIMIECHHS OO
JKYBaHHSI.

3) [Inanu BUKOpHUCTaHHS 3a MOTPEOM KOPOTKOCTPOKOBOI MPO(IIaKTUKU
nepes; MEIWYHUMM TpoleAypaMu abo I1HIIMMU TMOISIMH 3 BHUCOKHM PU3UKOM
cripoBokyBatu Haraau CAH.

® 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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OcHoBuuii miaxig A0 ¢apmakoioriunoro jikyBaHHi CAH rpynTyerbcs Ha 4
KEpIBHUX MPUHIUNAX: JOCTYMHICTh e()EeKTUBHOI HEBIIKIAAHOT Teparnii Ha BUMOTY JJis
BCIX TIAIIEHTIB, paHHE JIKyBaHHS [JI 3amo0iraHHS TPOTPECYBAHHIO Hamamiy;
JIKyBaHHS HalajiB HE3aJIeXKHO BiA MICI HaOpPsKy; BKIIOYEHHS JOBTOCTPOKOBOI
npo(diTaKTUKU Ha OCHOBI BHMCOKO I1HAMBIAYalli30BAHOTO MPUUHATTA PIICHb, IO
BiJIoOpaXkae MapTHEPCTBO MiXK JIIKapeM 1 MaIli€HTOM.

JloBroctpokoBa mpo(iTaKTUKKA TEepIioi JiHIT BKIOYAE BHYTPIITHLOBEHHE
BBeneHHss pdCl-INH (Cinryze), mimmkipae BBeneHHs pdCl1INH (Haegarda) Ta
3aCTOCYBaHHS MOHOKJIOHAJIBHOTO 1HTI0ITOpY Kamikpeiny tasmu (lanadelumab,
Takhzyro).

[TokazaHo, 1m0 3amicHa BHYTpPIIIHbOBEHHA Teparis koHieHTparoM pdCIINH
(Cinryze) € Ge3neunoro Ta eheKTUBHOIO it mpodinaktuaHoro JikyBanHs CAH.
[Ipore, mMOBTOpHE BHYTPINIHROBEHHE BBEICHHS MOXE MPHU3BECTH 1O BTPATU
JIETKOJJOCTYITHOTO BEHO3HOTO JOCTYILY, SIKIIIO HE BXXUTHU 3aXO/I1B JJIs1 30€peKEHHS BEH.
VY neskux BUIAIKax JUIS MOJETIIEHHS BHYTPIIIHFOBEHHOTO BBEJICHHS BCTAHOBIIOBAIIH
MOCTIHI MOPTH. BHYTpIIIHI OPTH CTAHOBIIATH 3HAYHUIA PU3UK TPOMOO3y Ta 1HPEKIII].
3apa3 goctynHi Oe3ne4yHl Ta eQEeKTHBHI albT€pHATHUBHI METOAM MiAMIKIPHOI
JIOBroTpUBaiIoi Npo(iIaKTUKH, IO yCyBae O0arato mpobJieM, MOB’sI3aHUX 13 BEHO3HUM
JOCTYIIOM y MallOyTHbOMY.

[Mimmkipue BBeaenHss CI1-INH (Haegarda) wemonaBHO ToKa3aia BHUCOKY
e(eKTUBHICTh y 3amo0iraHH1 HamajaM aHT1OHEBPOTUYHOTO HAOpSAKY y MAIll€HTIB 13
CAH. IIpenapatr Haegarda B YkpaiHi He 3apeecTpOBaHO.

Jlanapenyma6 (Takhzyro), MOBHICTIO JIIOACHKUNA MOHOKJIOHAJIBHUN 1HT10ITOD
KaJlIKpeiHy MJIa3MU KPOBi, BUSBUBCA O€3MeYHUM Ta €(HEKTUBHUM I JOBTOTPUBAIIOL
npodinaktuku npu CAH.

3) MixknapoaHi/kaHaACbKi pexomMeHaauii 100 CIIaIKOBOI'0
AHTIOHEeBPOTHYHOIO HAGPsKY, 2019 pik®® Ta BUNpaBIeHHs 10 HHX peKOMeH ALl
moao Jganageaymady 2020°! (The International/Canadian Hereditary
Angioedema Guideline).

Pexomenaiii mo/10 1oBroctpokoBoi npodutaktuku CAH:

1) HoBroctpokoBa npodijgakTuka MOxe OyTH JTIOPEUHOIO ISl JESKUX TaIll€HTIB
JUISL 3HUOKEHHS 9aCTOTH, TPHUBAJIOCTI Ta TSHXKKOCTI HamaaiB (PiBeHb JOKa3iB BHCOKUU
(96,67% 3rona), cuna pekoMeHallii cuibHa (96,67% 3rona). Baxxiipo nam’sitaTu, 110
KOJIGH TMPOQPUIAKTUYHUN pEeKUM He OyB TMOB’SI3aHUN 13 TOBHHUM YCYHEHHSIM
AHT10HEBPOTUYHOTO HAOPSKY.

2) pdC1-INH € edexkTuBHOIO TEpami€o IS JTOBrOCTPOKOBOI MPOMIIAKTHKH Y
namieHtiB 3 CAH I ta Il tumy (piBenp mokasiB: Bucokwii (100% 3roma), cuma
pekomenpanii: cuwibHa (100% 3roma)). KoHTpoawoBaHi KiIIHIYHI BUIPOOYBaHHS
IPOJEMOHCTPYBAJIH, IO K BHYTPIIIHbOBEHHE, TakK 1 miauKipHe BBeaeHHs pdCl1-INH
3MEHIIYE KIJTBKICTh, TPUBAIIICTD 1 TSHKKICTh HaIa/(iB aHTIOHEBPOTUYHOTO HAOPSIKY.

3) Jlanapenymab € eeKTUBHOIO Tepani€ro sl JOBIOCTPOKOBOI MPOPIIAKTUKH Y

% 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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naieHTiB 3 CAH 1 Ta Il tumy (piBenp mokasiB: Bucokuit (95% 3roma), cuia
pexkoMeHpartii: cunbHa (92,5% 3rona)).

4) Iigmkipae BBenennst C1-INH ta nanagemymad moBHHHI BUKOPUCTOBYBATHCH
SK TIepIIa JiHisA JOBrOCTPOKOBOI Mpo¢igakTuku (piBeHb qoKa3iB: koHceHcyc (90%
3roja), cuia pekoMmenmaii: cubHa (97,37% 3roga). Jlanagemymab 1 migmkipauii C1-
INH mnoka3zani anst pyTuHHOI npodiigakTuku noBropuux HamaniB CAH y manieHTiB
BIKOM BiJ1 12 pOKiB.

5) ATeHyloBaHI aHAPOTreHU Ta  AHTU(PIOPUHONITHKA HE  IOBHHHI
BUKOPUCTOBYBATHUCH SIK mepiia JiHisg npodinaktuky y namientis i3 CAH I ta Il tuny
(piBeHb nmoka3iB: koHceHcyC (89,47% 3roma), cuina pekoMeHaanii: cuiabHa (88,89%
3roja))

OCKiTbKH JKOAHA Teparis A JOBrOCTPOKOBOI Mpo(iJaKkTUKa MOBHICTIO HE
yCyBa€ pU3UK HaMaAiB, yCi MallieHTH MOBUHHI MaTH JIOCTYII 10 IIIOHAMMEHIIIe IBOX J03
Teparii Ha BUMOTY, a 3/IaTHICTh MAalllEHTa 3aCTOCOBYBATH TaKy Teparilo MOBUHHA
PEryJIIPHO OI[IHIOBATUCS.

Omoice, 3a pe3ynomamu aHalizy MI*CHaAPOOHUX PEKOMEHOAYIl 6CIAHOBIEHO, U0
Janaoenymad € 0OHUM i3 npenapamis nepuioi JiHii 011 00620mpueanoi (PymuHHoI)
npoghinaxmuxu CAH I ma Il muny. Pexomenoosana 0oza cmanosums 300 me koxcHi 2
MUDICHI, 3 MOJICIUBICINIO Nepexo0y Ha 4-mudichesuil iHmepean y pasi 00CACHEeHHs
CMAaoiIbHO20 KOHMPOTIIO 3AX80PIOBAHHSL.

3) naHi MOA0 €KOHOMIYHOI JOUIJILHOCTI B 4YaCTHHI e(eKTUBHOCTI BHTPAT
BHKOPHCTAHHA JIKApPCHLKOro 3aco0y BIANOBIIHO /10 PEKOMEHIOBAHOI IIKAJIH
rPAHUYHHMX 3HAYEeHb IHKPEMEHTAJBHOI0 MNMOKAa3HUKA e(eKTHUBHOCTI BUTPAT B
Ykpaini

EdexTuBHICTh BUTpAT JaHazenyMady B AOChe Oyiia OLIHEHA 13 3aCTOCYBaHHSAM
MeTOAY “BUTpPATU-KOPHUCTH (cost-utility), y sskoMy OLIHIOBAJIUCH AOJAaHI POKH KUTTS,
ckopuroBati Ha skicTh (QALY), ki nojae maiieHTy 3aCTOCYBaHHS JlaHaJenymMaly.
Meroro (hapMakOEKOHOMIYHOTO aHaii3y OyJio OI[IHUTH €KOHOMIYHY JOLLUIbHICTH
3acTocyBaHHA JaHanenyMaly nopiBasHO 3 C1-INH ms mpodinaktuku namanis CAH
y nopocnux Ta aiter crapiie 12 pokis i3 CAH I a6o II Tumy 3 moBTopHUME Hamagamu,
10 TOTPEOYIOTh PYTUHHOI (IOBrOTpUBaIIO) MPOGIIAKTUKY TaKUX HATAIiB.

Bubip 3asBHHKOM MeTOay (PapMaKOEKOHOMIYHOTO aHAli3y ‘‘BUTPATH-KOPHUCTH
3ymoBiieHU# TM, 10 CAH € XpoHIYHMM 3aXBOPIOBAaHHSM, SIKE€ XapaKTEPHU3Y€EThCS
TPUBAJIMM MEepeOIroM Ta 3HAYHUM BIUTMBOM Ha SIKICTh JKUTTS MAI[I€HTIB, BIIMOBIIHO,
JaHazeyMad CIpUsi€ MiJBHUINCHHIO SKOCTI XUTTS TAIll€HTa 32 PaXyHOK 3HIDKCHHS
kuibkocTi HanaaiB CAH, siki BuMararoTh Teparii ‘“‘Ha BUMOTY”’, @ TaKO MIAMIKIPHOTO
3aCTOCYBaHHS TIpernapary 3 MOMKJIMBICTIO CaMOCTIMHOTO BBEACHHS Yy JOMAIIHIX
yMOBax.

DapMaKOEKOHOMIYHMM aHali3 METOJOM “‘BUTPATH-KOPUCTH  TMPOBEACHO Ha
OCHOBI IN100aJIbHOI MOJIeN1 komnaHii. @apMakOeKOHOMIYH1 pO3paxyHKH 0a3yl0ThCs Ha
Mozeni MapkoBa 3 ITUKJIaMH TPUBATICTIO 28 AHIB Ta 59-piuHUM YaCOBUM TOPU30HTOM
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(MOXUTTEBUI YACOBUI TOPU3OHT). Y MOJEINI MOKA3HUKH BUTPAT 1 €PEKTUBHOCTI Oyn
IUCKOHTOBaHI 3a cTaBkoro 3%. Y Monenb BKIIOYEHO TUIBKM TPsSMiI BHUTPaTH,
MPOBEJICHO KOPEKIIIO HAIBIUKITY.

CtpykTypa Mozem (papMakoeKOHOMIYHOTO aHaji3y mepemdavyae 1aBa CTaHU:
“xuBi mamieaT 3 CAH” ta “cmepts”’. JKuBi marieHTH MarOTh MOXKITUBICTh IepeOyBaTu
y mpoMiXKy 4vacy Oe3 HamaniB CAH abo y nmpoMikky 4dacy 3 HamajaoMm. Mojeinb
nepeadavae BUKOPUCTAHHS 1HIMBIIyalbHUX JaHUX HallieHTiB (aHIIL. patient-level data,
PLD) xminiynoro nociimxenHs HELP ta pesynbpTaTiB HempsMOro MOPIBHSHHS 3a
meTogoM baiteca, npeacrasnenoro y myoOmikamii Mendivil et al., 2021. Cepenus
KUIBKICTh HaIlaJliB, 10 3a3HaIM MallieHTH, Oysa OIlIHeHa Yy KOXKHOMY ITUKJII MOJIENI 3a
noroMoror koedirieHTiB Moaem perpecii Ilyaccona, mpoBeeHOT Ha OCHOBI JaHUX
kiiaigHoro nmociipkenass HELP 13 3actocyBaHHSM CTaTUCTHYHOTO MPOTPAMHOTO
3a0e3neuenHs. Hanagu CAH, siki BUHMKaIOTh y MALIEHTIB TPyNU TPO(PLIAKTUYHOTO
3acTocyBaHHs JaHanenymady abo CI1-INH mikyrotscs 3actocyBanHsMm CI1-INH “Ha
BuMmory”. [lamieHTH, SKi TPUNUHWIM 3aCTOCYBAaHHS JIaHaJeayMaly, pO3MOYMHAIOTh
npodinaktuyHe 3actocyBanHs C1-INH. IlamienTtu, siki npunuHWIM OpOoQiIaKTUUHE
3actocyBanHa C1-INH, oTpuMyIoTh TIJIbKH JIIKYBaHHS ‘“‘Ha BUMOTY .

Pe3ynbpraTi (papMako€KOHOMIYHOTO aHaI3y 13 3aCTOCYBAHHAM Mojesl MapkoBa
3a JaHWMU 3asiBHUKA HaBEACHO y TaOIuIll 6.

Tadauua 6. Pesynbratu (apMakOEKOHOMIYHOTO aHajizy JaHajaenymaly 13
3aCTOCYBaHHSM MOJieni MapKoBa 3a JaHUMU 3assBHUKA

Eran | Po3ain Onuc

1 Beryn Oyinrosana mexnonoeis.: naHaaeaymao.
Komnapamop: C1-INH.
Mopens MapkoBa Oynio modynosano B MS Excel.

2 KonTeker [{inboBa momyssiuis: gopocii ta aitu crapie 12 pokiB i3 CAH I a6o 11
JNOCHKEHHsT | TUIy 3 IIOBTOPHUMH HamaJaMy aHTIOHEBPOTUYHOrO HaOpsKy, IO
noTpeOyroTh PYTUHHOI (AOBrOTPUBAIO]) NPO(DITaKTUKH TaKUX Haa/iB.

dapMakOEKOHOMIYHUHN aHalli3 MPOBEACHO 3 TMEPCIEKTHBH CHCTEMHU
OXOPOHH 370POB’Sl — IEP>KABHOTO TUIATHHKA.

YacoBuii TOPU30HT MOJIETIOBAHHS CTAHOBHUTH 59 POKIB (MOKUTTEBUI).
[TouarkoBuii cepenHiii Bik CTaHOBHTH 41 pik BIAMOBIIHO JO JaHUX
kiiHigyHOTO fnocmimkenus HELP.

CraBka AMUCKOHTYBaHHS JUI BUTPAT Ta pe3ynbTaTiB — 3%.

Hani mono edextuBHOcTi: PLD 3 xminiuHoro pociimkenHs HELP,
HemnpsiMe MopiBHAHHSA 3a MeToioM baiieca (Mendivil et al., 2021).
Jani moao 6e3nexu: gociimkenns PATCH (Magerl et al., 2023), PBRER.
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Jani mono kopucuocri: Nordenfeldt et al., 201432,

3a pe3yabTaTaMd €KOHOMIYHOI OLIHKHA Yy MeXaxX 59-piuHOro 4acoBOro
ropu3oHTy Oyno otpumano pesynbtatr: 13,75 QALY mnsa nanagenymady
ta 13,27 QALY s C1-INH. Orxe, nopiBasao 3 C1-INH pyrunna
npodinaktuka nmoBropHux HamaniB CAH y narieHTiB BikoM Bijx 12 pokiB
na"anenymabom 3abesneuye gonatkosi 0,48 QALY.

3 PozpaxyHok Kareropii BuTpaT, 110 BKJIIOUYEHI B MOJEIb:

BHUTpAT ® BHUTPATH HA JIOCIIIKYBaHI JIKapChKi 3ac00M;
® BUTpaTH Ha JikyBaHHs HamaniB CAH;

® BHTpPaTH HAa MOHITOPHHT;

® BUTpATH HA JIIKYBaHHSA MOOIYHUX PEAKIIIH.

Butpatu na nanagenyma®d po3paxoBaHO 3asBHUKOM Ha OCHOBI
xondinenmiitaoi uinosoi mponosumii, mo cranosuts || o= 32
MOTIEPETHRO HAMOBHEHHUH IMpHILl, 1m0 MicTuTh 300 Mr maHagemymaly.
Orxe, BuTpatu Ha 28-JCHHUI MepioJ INPOBEAEHHS PYTHHHOI
npo(iIaKTUKN OJHOMY MAalLli€HTYy JAaHAAEITyMaOOM 3a YMOBU BBEICHHS
KOJKHI JIBa TH)KHI CTAHOBIISITh T'PH, 32 YMOBU BBEACHHS KOXKHI
gotupy Tk — || s

Butpartu Ha pyruaHy npodinaktuky C1-INH po3paxoBaHo 3assBHUKOM Ha
OCHOBI I[iHU 3 €JIEKTPOHHOI CUCTEMH MyOIiYHUX 3aKymiBenb “Prozorro”,
mo craHoButh 21 000,00 rpH 3a ymakoBKy, IO MICTUTH /Ba (hIaKOHU 3
MOPOIIKOM JUIsl pO34YMHY g iH’ekuii mo 500 MO, 3a YMOBH
3aCTOCYBaHHS JIIKAPCHKOTO 3ac00Y 8 pa3iB MPOTATOM 28-I€HHOTO TIEPioay
BUTPAaTH Ha TPOBEJCHHS PYTUHHOI MNPOQIIAKTUKHA OAHOMY TMaIlIE€HTY
cranoBiATh 168 000,00 rpsH.

Butpatu 3a pe3ynbraTraMu MOJICITIOBAHHS:

CykynHi BUTpaTH Ha 3asBJIEHYy MEIUUYHY TEXHOJIOTII0 Ha TOPHU30HT
MoOJIeTI0BaHHs 59 pOKiB 13 IUCKOHTYBaHHSIM 3%: TpH.
CykynHi BUTpaTH Ha MEJUYHY TEXHOJOIIIO MOPIBHSHHSA HA TOPU30HT
mogermopanns 59 pokis i3 muckontyannam 3%: |GGz -
Pizuuns surpar: || s

4 Pesynbratn InkpemenTanbHuil nokasHuk edextuBHocTi BUTpar ICER: _
rpa/QALY.

AHai3 yyTJIMBOCTI

3agBHUKOM OyJi0 TPOBEACHO OMHO(MDAKTOPHMI aHaNi3 UYyTJIMBOCTI, Yy
pamkax skoro Oymno mocmimkeHo BB Ha ICER 3MmiHM BXimZHUX
napameTpiB Mozeni Ha +/-10%. 3assBHUKOM BCTaHOBJICHO, IO MOKA3HUK

ICER 3wminoetscs Bin ||l rQALY o GGG

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,

33 1lina 3 eNeKTPOHHOI CHCTEeMH MyOIiYHIX 3aKyMiBeNb Bi/IOBIIHO 10 TOPTiB 3a MpeaMeToM 3akymismi “JIK 021:2015 — 33600000-6 dapmarieBTHYHA
nponykuis (Iariditop Cl-ecrepaszu momuaun 1 MO)”, 3amoBauk — JAI1 “Menuyni 3akyniBini Ykpainu”, noropip mpo 3akymisimo Big 19.11.2021
Ne09/389-11/2021: https://prozorro.gov.ua/tender/UA-2021-11-04-008402-b
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rp/QALY, To670 kKomuBaeThes Bist | T o=/ QALY o | EGN

rpa/QALY; naiGinemuit BrummB Ha ICER wmae mina nmanagenyma0y,
MOKa3HHUK SKOCTI XKUTTA MpoTsromM uacy Oe3 HamaniB CAH, wacrora
BBC/ICHHS JIaHAIeTTyMaly.

[Tpunymenns
aHaIizy Ta
O0OMeKEeHHSI
aHaIizy
3asBHUKA, IO
MaloTh BILUIUB
Ha pe3yJbTaTh
aHaIizy
€(heKTUBHOCTI
BHUTpAT

llpunywenns:
- [NamienTH, MO 3aCTOCOBYIOTH JaHAEIyMad MOXKYTh 3aBEPIIUTH HOTO
3aCTOCYBaHHS 4Yepe3 BUHUKHEHHs MOOIYHMX peakmiil. Llel BimcoTok
naii€edTiB 3rigHo 3 ganumu gociimkenns PATCH (Magerl et al., 2023)
ctaHOBUTh 4,5%. Xou y [OCHIDKEHHI BUNAIKA TPUITAHCHHS
3actocyBanHss C1-INH Bincytni, BTimM 3rigao PBRER 3asBaukoM Oyio
BHUSIBJICHO Takl Ccepho3HI 1leHTU(]IKOBaHI TOOIYHI peakmii 5K
. BignosiaHO, 3assBHUKOM
Oyno 3pobOsieno mnpumymieHHs, mo y rpym CI-INH Takox OyayTh
MAIi€HTH, SKI MOXXYTh BUOYTH 3 JIIKyBaHHS Yepe3 PO3BUTOK 3a3HAYCHUX
Bule noOiyHux peakiiii. Tomy y mMoneni 3po0JeHO MPUITYIICHHS, IO
BiJICOTOK BHOYTTS MAIli€HTIB € OJHAKOBUM JIsi 000X JOCIiIKYBaHUX
JKapChbKUX 3ac00iB Ta cTaHOBUTH 4,5%.
- YV Mozeni BiICOTKOBHI pPO3MOMLT HAMaaiB 3a CTYMEHEM TSKKOCTI
BignoBigae nanuM PLD kninigHoro gocnimkends HELP 3 mpunymienssim,
110 PO3MOILT € OTHAKOBUM, HE3AJICKHO BiJl pyTHHHOT PO(ITAKTHKH.
- Ha ocnoBi CrangapriB Meauunoi nonomoru “CAH”, nanux iHCTpyKIii
s mexangaoro 3actocyBaHHs C1-INH Ta koncymnbramii 3 KiIiHIYHUM
daxiBuem 3 mikyBanHsi CAH y Mozeni 3acTOCOBaHO MPUITYILEHHS, IO
Ts0KKi Ta moMipHi Hamagu CAH OGynyTs motpeOyBatu JiKyBaHHS, a JIETKI
— Hi, OCKUIbKHM Y pa3i JIETKUX HamaJiB Mali€HTH HE 3BEPTAIOTHCS 3a
MEAMYHOIO JOMOMOror0. Hamaau moMipHOTro CTYIEHIO MOTPEeOyIOTh JIUIIIE
3actocyBanHsa C1-INH “Ha Bumory” Broma 0e3 3BepHEHHS MallieHTa J0
3aKJIay OXOPOHHU 370poB’s. TsHKKI Hamaau MOTPeOYIOTh 3aCTOCYBAHHS
Cl1-INH “ma BuMoOry” Ta HpOBEIEHHS TpaxeocToMii y BiAJAIJICHHI
IHTEHCUBHOI Tepartii. Y Mojeli BpaxoBaHO, IO JIIKYBaHHS NMOTpeOyBaIn
85% mnomipHux HanaaiB Ta 100% TSHKKUX.

Cepeo ochosHux obmedceHb NPoBedeH020 anali3y 3asA6HUK BUOLIUE MAKI,
AKI N08 'A13aHI 13 8IOCYMHICMIO OAHUX HA JTOKAIbHOMY PIBHI:

- MOJieNb po3po0JIEHO MEpPEeBaKHO HAa OCHOBI 0a30BUX XapaKTEPUCTHK
MAaIli€HTIB  JIOCHIDKEHHS, PE3yJbTaTiB  JIOCHIPKEHHS, 1[0 MOXE
BIJIPI3HATHUCS NPU NPAaKTUYHINA peaizalii Jlikapcbkoro 3aco0y. Ase, TUM
HE MEHIII, BCl MPUIYIICHHS Y MOJEINI OYyJI0 y3TO/KEHO 13 JIOKAIHbHUMHU
CIIeIiaIiCTaMH;

- Y 3B’SI3Ky 3 BIJCYTHICTIO JIOKQJIBHUX JaHWUX IIOJO SIKOCTI JKHUTTS
MAI[IEHTIB, JTOKAIBHUX JAHUX MIOJ0 KIIBKOCTI TAII€HTIB, fKi OyIyTh
NEPEeXOANTH Ha 3HWKCHE J03YBaHHS Ta JIOKATBHUX JaHHUX MO0
PO3MOALTY HamajiB 3a CTYIIEHEM TSKKOCTI, y MoJieNi Oyno po3pobiaeHo
JeKinbKa creHapiis. IMOBipHO, y peanbHili mpakTHILi 1[i 3HAYCHHS GY1yTh
MaTH II€BHI BiAXWJIEHHS.

Mooenv 3as8Huka nepedbauwae MONCIUBICMb OOCIIOUMU  Pe3Yabmamu  npu
3ACMOCYB8AHHI AIbMEPHAMUBHUX OdHcepell OAHUX OO
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- KniHiuHoi eghekmusrnocmi (Oocnioscennus PATCH (Magerl et al., 2023)),;

- 8I0COMK08020 pO3n00iny Hanaodie 3a cmynewem msoickocmi (Riedl et al.,
2016%%;

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

IIpome ynosnosadicenuii opean NO200HCYEMbCA 13 3AAGHUKOM WO00 OAHUX,
BUKOPUCMAHUX ) 6A3080M) CYeHapIi.

OTtxe, 3a po3paxyHKaMU 3asiBHUKA 3aCTOCYBaHHs JIaHaJeyMaly aJis pyTUHHOI
npodinaktuky noTopHux HanagiB CAH y maiieHTiB BikoM Bij 12 pokiB 3abe3mneuye
nonatkosi 0,48 QALY mopiBHsHO 13 3acTocyBanHsaMm C1-INH, a momaTkoBi BUTpaTu
cranoBisTs || e oporsirom 59-piunoro wacosoro ropmsonty. 3rizmo
(dapMaKkOEKOHOMIYHOI MOJIEl 3asBHUKA 3HAYEHHS 1HKPEMEHTAJbHOTO MOKa3HHKA
edextuBHocTi BuTpat (ICER) npu 3actocyBanHi nanagenymady nopisasaHo 3 C1-INH
CTaHOBUTH _ IpH Ha oauH pgonatkoBo HaOytuil QALY. 3asBHuK
3a3Hayae, 110 TaKUil Pe3ysIbTaT 3HAYHO NEPEBUIILYE PEKOMEHIOBAHUI MOPIT 3riAHO 31
IIKaJIOK peKOMEHA0BaHUX rpaHnyHuX 3HaueHb ICER B Ykpaini.

Jlooamxoeo 3aznavaemo, wjo 8iOn08iOHO 00 WKAIU PEKOMEHOOBAHUX SPAHUYHUX
snauenv ICER 6 Ykpaini maxi eumpamu € HeepheKmusHuUMU, OCKIIbKU 3HAYEHHs
noxasnuxa epexmusrnocmi éumpam ICER ([ G 2p/04LY) nepesuwye 5
BBII na oywy nacenenns (659 720,00 epn). [na pospaxynxy epanuunux snavenvb ICER
o6yno euxopucmano oawi BBII ma oOywy nacenenuss cmamnom na 2021 pix, wo
onybnixoeani [epacasnoio cayxcooro cmamucmuxu Yepainu 6io 11.03.2022%,

3asBHUK 3a3Hayae, M0 aHAI3YIOUd OTPUMAHUM PEe3yJIbTaT HEOOXITHO B3ATU 10
yBaru psiJi BAKJIMBUX ACTICKTIB:

1) [{inoBa mpomo3uilisi, 0 BUKOPUCTAHA B JOCHE

C1-INH 3akynoByBascs 10 2025 poKy B paMKax JIOrOBOPY KEPOBAHOTO JOCTYILY
(AK), mpore 3rigHo 3 YMOBaMH JOTOBOPY 3asBHUK HE MOXKE pO3rOJIOIIYBaTH
¢daktnuny koH(pineHuiny uiny C1-INH. BinnosinHo, BUKOpUCTaHa y MOJIEN! L[IHOBA
MPOMO3UIis JlaHafemymMaly TeX He BKIIOUAE MOXJIMBOI 3HMXKKHU. 3a pe3yibTaTaMu
0JIHO(AKTOPHOTO aHaJI3y YYTJIMBOCTI OYyJI0O BCTAHOBJICHO, IO I[iHA JOCIII>KYBaHOI
TEXHOJIOT1] € BKIMBUM (DaKTOPOM BIUIMBY Ha PE3yNbTaT, a 3BAXKAIOYHM Ha 3a3HAUYCHE
BUIIIC, JaHa I[IHOBAa IIPOTMO3MIliS € HEBH3HAYCHOI, BOHA MOXE OYTH OCTaTOYHO
BU3HAYE€HA TPHU TMPOBEJCHHI TEPEMOBUH 3 JEp>KaBHUM IUIATHUKOM B paMKax
nporeaypu ykiaaganus JIKJ[. 3asBHHK ToToBHI OOTOBOPIOBATH CIICHIAIBHY IIHOBY
IIPOIIO3HUIIII0 Ha JIIKapChKUX 3aci0 mananenymad B pamkax JIK/I.

2) PosmipenHs MOKJIMBOCTEH TAIIEHTIB JIJIs1 TPUBAJIOTO JIIKYBaHHS

[Tamientn 13 CAH B Ykpaidi HE MalOTh aJIbTEPHATUBHUX OMIINA MPOQiTaKTUKH
Hananie CAH, okpim CI1-INH. 3a pesynpTaTamu MojentoBaHHsI OyJI0 BCTaHOBJICHO,
10 JaHajeayMad MoJIOBXKYye nepeOyBaHHs MaIlieHTIB Ha JikyBaHHI — 50% maIi€eHTiB

% 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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OyAyTh OTPUMYBATH PYTHHHY NpO(DIIAKTUKY Yy TPyMi JIKyBaHHS JiaHajerymabom
ctanoM Ha 19 pik, y Toit wac sk y rpymi CI-INH — cranom na 8 pik. ToOTo,
JaHaAeIyMad € OIIIIEr0, 10 Ja€ MOKJIUBICTh MAIli€EHTaM TOJIOBXKUTH SKICHE KHUTTS,
30epirarouu coliagbHy aKTUBHICTD.

3) [TokpamieHHst SKOCTI JKATTSA 1 MOTHBAIS 10 JIKyBaHHS 1 aKTHUBHOI
coram3ari

[TigmkipHa ¢popma BUIYCKY 3a0e3Meuye MPUXUIBHICTD JI0 JIIKYBaHHS Y MAIll€HTIB
13 CAH. BignoBimHo mo maHux BiJ KiaiHIYHMX (axiBiiiB Ta mamieHTiB 13 CAH
niamkipHa Gopma BUNYCKY (JaHazenymald) CHpUATHUME ‘“30€peKEHHI0 BEHO3HOTO
JOCTYIy” Ta BIJICTPOYEHOMY 3aCTOCYBAHHIO BHYTPIITHROBEHHOT (hopmu Buirycky (C1-
INH).

Takoxx 3asBHUK HArojionrye Ha Tomy, mo 3rigHo 3 npuHiunmamu OMT Ta
nonoxeHHsiMu HactaHoBM e(EeKTUBHICTb BUTpPAaT HE € €AUHUM KPHUTEPIEM s
NPUIHATTA piieHb; noporoBe 3HadeHHs ICER He € cTaTUYHUM MOKa3HUKOM, a
3MiHIOETbCA 3 yacoM. [IpoTe Hapasi B YKpaiHl HE pO3IIIAIal0ThCs Ol 301IbIIEHHS
noporosoro 3HadeHHs1 ICER st mpuiiHATTA pillieHHS OO0 JIIKAPChKUX 3acO01B IS
JIKyBaHHS ~ Op(aHHUX  3aXBOPIOBAHb Ta  HE  3aCTOCOBYETbCS  METOJA
MYJIbTUKPUTEPIAIBHOTO aHaJI3y AJIA NPUMHATTA pilieHb. BoaHowac, 3Bakaiouu Ha
Tl jaepxkaBu, BUkiIageHi B KoHuenuii po3BUTKYy CHCTEMHU HaJaHHS MEIUYHOL
JIOTIOMOTH TAIllEHTaM, Kl CTpa)XJaroTh Ha pPiAKicHI (opdaHH1) 3aXBOpPIOBAHHS, Ha
2021-2026 poku, Takui CTaH CIIpaB BapTO PO3IJISATH SK CTUMYJ BIIPOBAJKEHHS B
VYkpaiHi TpOrpecUBHUX I1HCTPYMEHTIB MPUUHATTSA pIllleHb IIOA0 3a0e3neueHHs
JOCTYITY JIO JIIKyBaHHS JUIsl MAIIEHTIB 3 Op(paHHUMU 3aXBOPIOBAHHIMH.

Y1oBHOBaKEeHUM OpPraHom NnpoBeaeHa OLliHKA po3aity
(apMakoeKOHOMIYHOT0 aHAJi3y HA0ChE, 32 Pe3yJbTATAMHU SIKOI BCTAHOBJIEHO
(¢akTopu, siki MAalOTh BIVIMB HAa Pe3yJbTAT aHANI3Y e()eKTUBHOCTI BUTPAT:

1. 36epmaemo ysaey, wo oacepenom yinu CI-INH ¢ 3axyniens JII “Meouuni
3akynieni Ykpainu” 6ionogiono 0o 0o2oeopy npo 3akynienio 6io 19.11.2021. Cmanom
Ha 0amy ni020MOBKU BUCHOBK) VNOBHOBANCEHO20 Op2aHy uye €0uHa nyONiuHO
00CMynHa Yina, 3a AKOW JIKAPCbKUUl 3acib Oy10 3aKynieHo Yy pamKax
YEeHmpaiiz06aHux 3aKynigenb.

Boououac eapmo 3asnauumu, wo 3a pe3yibmamamii NPOo8eOeHHsT 0epHCABHOL
OMT 3a ckopouenoro npoyedyporo wo0o nikapcvkoeo 3acody CIl-INH (sucnosox
ynosnoeadiceno2o opeany 6i0 26.09.2022%') 6yno ecmanosneno OoyinbHicmb
sacmocysanns npoyeoypu JIK/. 3a pesynomamamu nepemosun K/ 6yio yknadeno,

Omoxce, 3axyniens C1-INH y pamkax [{K/] € natiakmyanvuiwium odxcepenom 0anux
WOo00 peanvHoi 3aKynieenbHOi YiHU 3 NepCneKmueu CUCMeMU OXOPOHU 300p08 s
(nramuuka), npome ys yina He 6yia GUKOPUCMAHA Y MOOeNi PapmMaKoeKOHOMIUHO20
aHanisy, OCKiNbKU, AK 3A3HAYAE 3AA6HUK, 32I0HO 3 YMOBAMU 002080DY 3AAE6HUK He
Mmodice pozeonoutysamu kKongioenyiuny yiny CI1-INH.

$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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Tomy suxopucmana y mooeni ¢apmaxoekonomiunoco aunanizy yina CI1-INH i3
3axynieni 2021 poky He € HaubiIbwi aKmMyaibHoOl, Npome OCMAHHbOW NYOIIUHO
oocmynHoro. [looamkoseo 3eepmaemo ysazy, wo yina CI-INH eniusae na cyKyni
gumpamu Ak ) 2pyni JIKY8AHHA KOMRApPAMopom, maxk 1 Yy 2epyni JIKYEaHHs
inmepeenyicto (y epyni komnapamopa CIl-INH 3acmocogyembcs 0751 pymuHHOL
npoghinakmuxu ma sk mepanis “na eumoz2y”’ y pasi nanady CAH, y epyni inmepeenyii
— 0711 pYMUHHOI npoghinakmuKy nicisi NPUNUHeHHs mepanii 1aHadeiymabom ma 5K
mepanis “‘nHa sumozy”).

IIposedenuil 3a96HUKOM AHANI3 YYMAUBOCMI CBIOUUMb NPO Me, WO 3HUNCEHHS]
yinu na CI1-INH npuzsooums 0o 30invuenns snavenusa ICER. Bapmo 3aysascumu, wjo
yum Oinvue 3Huxcyemocs yina na CIl-INH, mum Oinvuwie 30inbuiyemocs 3HaA4eHHs
ICER.

2. Ilepexio Ha 3HUdMCEHY Yacmomy 3acmocCy8aHHs 1aHA0eIyMady 6a3yemvcs Ha
PLD xniniunozo oocniosxcenns HELP. Bionogiono, y mooeni epaxosaro, wo nepuii 6
yuxnis yci nayichmu ompumyroms 300 me nanadenymady KOHCHI 084 MUNCHI, Y YUKIAX
7-12 ma 13+ 44,4% ma 76,9% nayicumie 8i0n0BIOHO nepexooimv HA 3HUICEH)
yacmomy 3acmocyeanus — 300 me nanaoenymaby KOIHCHI YOMUPU MUHCHI.

3aaeénuk 3asnHayae, WO YACMKU NAYIEHMIE 8 YMOB8AX peanbHOi KIIHIYHOL
NpakmuKu, UMosipHo, 6y0ymuo 8i0OPIZHAMUCS 8I0 MUX, WO NPEeOCMABAeHI ) KIIHIYHOMY
oocnioxcenni HELP. L[i oani 0oyintbHo 8usHauumu HaA OCHOBI JTOKANbHUX OAHUX, SIKI
6y0ymo hopmysamucst 3 ypaxy8auHAM JOKAIbHUX MONCIUBOCMEN HAOAHHSI MEOUYHOT
00NnoOMoO2U HA OCHOBI OAHUX MOHIMOPUHZY NAYIEHMI8, SKI 0YOymb npulumamu
Jaanaderymao.

iticno, 0ami kniniunux oocniodcenv HELP (Banerji et al., 2018) ma HELP OLE
(Banerji et al., 2022) niomeepoicyroms me, wjo 3HA4HA YACMKA NAYIEHMi8 Oyoe Mamu
mpusanuii nepioo eiocymuocmi Hanaoie CAH — npomseom 26-mudcnesoeo nepiody
JKY8anHs jaaHadeaymaobom y 003i 300 me koocni 2 muocni 44,4% nayicnmis
KIMiHIYHO20 Oocniodxcenns HELP ue manu ocoonoco Hanady, 81,8% ma 68,9%
nayienmis KniHiyno2o oocnioxcenus HELP OLE ne manu nanaoie CAH npomszcom >6
ma >12 micayie 6ionosiono. Omowce, HA OCHOBI BUWE3AZHAYECHO20 MOIICHA
npunycmumu, wo 3HAYHA YACMKA NAYIEHMIE Mamume MOJACIUGICMb nepetmu Ha
3HUDICEH) 4acmomy 3acmocy8anHs nanaoenymady. Bukopucmanns y mooeni maxkoeo
NPUNYWEHHs MA€e Micye, npome 6apmo 3ay8adcumu, Wo y 6Ue3a3HaA4eHux KIiHIYHUX
O0CNIONHCEHHAX NAYIEHMU He 3MIHI08ANU YACMOMY 3ACMOCYS8AHHA NAHAOENYMAODY.
binvuwe moeo, mosxxcna npunycmumu, wjo y peaibHit KIIHIYHIU NpaKmuyi nayienmu,
AKI nepexooumumyms Ha OLIbUL MPUBATULL NEPIOO MIdHC 88eOeHHAMU IAHAeIyMady
32000M MOXNCYMb NOMpeby8amu NoGePHEeHHs 00 MeHUl MpPUBAnI020 IHMeEPEAy Midc
86COCHHAMLU.

Bpaxoeyiouu suwezasnauene 3aysaxcyemo, wo maka cumyayis Cmeoproe nesHy
HesuzHauenicms w000 3nauerts ICER.

Omorce, 3a pezyrbmamamu npogedenoi oyinku o6yno ecmanosiero, wjo ICER
nepesuwye nokazuk 5 BBII na oywy nacenenus, moomo eumpamu Ha 1aHa0eiymad
nopieuano 3 CI-INH € wneegpexmusnumu. Ilpome 3acmocysanus He HauUOLIbU
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axmyanvHoi 3axynigenvroi yinu CI1-INH 6 ananizi ma Heguznauericmos wo0o nepexooy
HA 3HUICEHY Yacmomy 3acmocy8ants aanaoenymaoy enausac na snavennsi ICER.
Jooamkoso 3aznauaemo, wo 00csAcHeHHs nopo2y epexmusHocmi eumpam 3a
wWKanow pekomenoosanux epanudnux shavenb ICER 6 Yxpaini 6i0nogiono 0o Hadanoi
3AABHUKOM MOOeli apmaroeKoHoOMIuH020 ananizy aanadenymady nopisuano 3 Cl-
INH ona pymunnoi npoginaxkmuxu nosmopnux Hanaoie CAH y nayienmis ixom 8io 12
POKI8 MOdICIUBE, AKUWO YIHA HA AHA0eTyMAd Oy0e 3HUNCEHA He MeHUl HIJIC Ha -%
6i0 sasenenoi yinosoi nponosuyii 0o picns || 2+ 30 wnpuy ona oocsenenns
nopoey Ha pieni 5 BBII na oywy nacenennsn (659 720,00 epn) ma ne menw miswe Ha
% 86i0 3asa61eH0i YiHOBOI nponosuyii 00 piHs 2PH 3a wnpuy O0as
oocsienenns nopo2y na pisni 3 BBII na oyuy nacenenns (395 832,00 epn).

4) na”i moa0 pe3yabTAaTiB €KOHOMIYHOI JMOUUIBHOCTI B YACTHHI aHAJI3Y
BILUIMBY HA MOKA3HUKHU OKOIZKETY

3asgBHUKOM OyJ0 TIPOBEICHO aHalli3 BIUIMBY Ha TMOKA3HUKH OIOJKETY
3aCTOCYBaHHA JlaHAJelyMa0y Ha OCHOBI HEJUCKOHTOBAaHUX MPSIMUX BUTPAT Ha PIK
JIKyBaHHS, IO pO3paxOBaHl 3a pe3yiabTaramMu Mojeiai MapkoBa 3 YacoBUM
TOPU30HTOM 5 POKIB.

Po3paxyHOK KUIBKOCTI AIIEHTIB, 10 OYB 3111 ICHEHUI 3asIBHUKOM, ITPECTABICHO
y miANYHKTI 1 myHKTY 3 BUCHOBKY. Bi/MOBIJIHO, 3asBHUKOM OyJIO BCTaHOBJIEHO, L0
KUIBKICTh HOBOBHUSBIJICHHMX IALI€HTIB, 110 NOTPEOYIOTh JaHaAelymMad, CTAHOBUTH Y
MepuIomMy, IpyroMmy Ta 4eTBEpTOMY pokax — 1o 8 oci0, y TpeTbomy poill — 9 ocio, y
1’ siToMy potii — 7 oci0.

VY aHamizi BIUIMBY Ha TMOKAa3HUKU OIOKETY 3asBHUKOM OYJIO JOCIHIIKEHO
“mirounil clieHapii”, 3a SIKOTO BCl MalllEHTH OTPUMYIOTh pyTHHHY Tipoditaktuky Cl-
INH, ta “HoBuii cuieHapiii”, 3a SKOTO BCl1 MAIll€EHTH OTPUMYIOTh JJaHaaeTymMa0.

PesynbraTy aHami3y BIUIMBY Ha MOKa3HUKH OIOJIKETY MOPIBHIOBAHUX TEXHOJIOT1H
TUTsl pyTUHHOT TipodinakTuku nopTopHux HanaaiB CAH y narieHTiB BikoM Bif 12 pokiB
IpeICTaBICHO Y Tabuui 7.

Ta6auus 7. PesynapTaTé aHaiizy BIUIMBY Ha MOKAa3HUKHU OIOJKETY MOPIBHIOBAHMX
TEXHOJIOT1 JJi pyTUHHOT npodinakTuku moBTopHux HanaaiB CAH y maiieHTiB BikoM
Bix 12 pokiB

Pix

Pik 1 Pik 2 Pik 3 Pik 4 Pik 5
KiapkicTs manicHrin
KinbkicTh HOBOBHSIBICHUX 8 8 9 8 7
MAIE€HTIB, SKi MOTPEOYIOTH
JiKyBaHHs 3asBJIeHUM JI3
Jirounii cuenapiii — 6e3 8 15 22 27 32
BTPYYaHHS: KUIBKICTh
TAI€HTIB, SKi MOTPeOYIOTH
JIKyBaHHS CTaHAAPTHOIO
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Tepari€ro Ha KiHelb POKY

Jirounii cruieHapii — 6e3
BTPYYaHHS: KUIbKICTh
MALi€HTIB, IJIs IKHX
TUIAHYETHCSI
BUKOPHCTOBYBAaTH
3asiBrieHni JI3

Hoswuii cuenapiii — 3
BTPYYaHHSIM: KiJIbKICTh
MAaIi€HTIB, SKi
BUKOPHUCTOBYIOTb
CTaH/IapTHY TEpario

Hoswii ciienapiii — 3
BTPYYaHHIM: KUTBKICTh
MALI€EHTIB, IS IKUX
TUIAHYETHCSI
BUKOPUCTOBYBATH
3asBiieHni JI3, Ha KiHEIb

POKy

15

22

27

32

Burparu Ha BClo nonyJsiuiio nauieHTiB, rpH

Hirounii cuenapii —
BUTPATH Yy cXeMi
JiKyBaHHSA 0e3
3asBjeHoro JI3

® 3 HUX BUTPATH Ha
PYTHHHY PODITaKTHKY
C1-INH

® 3 HUX BUTpaTH Ha
JIKyBaHHS Hamamy
CAH

Hognii cuenapiii —
BUTPATH Yy cXeMi
JiKyBaHHS 3 3asIBJIEHUM
J3

® 3 HUX BUTpAaTH Ha
PYTHHHY NPO(DITaKTUKY
naHaaeTyMadoM

® 3 HUX BUTPATH Ha
PYTHHHY MPODITaKTHKY
CI1-INH (micns
NPHUITHHCHHS
3aCTOCYBaHHS
naHagenymaly)

® 3 HUX BUTPATH Ha
JIKyBaHHS Hamamy
CAH

JlomaTkoBHii BILIMB HA
Or0/1:K€T, TPH
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OTxe, 3a pe3yJapTaTaMH aHali3y BIUIMBY Ha MOKAa3HUKHU OIOHKETY MPHU TIOBHOMY
nepexo/ii HOBOBUSABICHUX TMAIIIEHTIB Ha Tepamilo JaHajeaymMaOoM BCTAHOBJICHO
nonarkosuii BB Ha 6Gromker npotsroM neprmx a8ox pokis (N rou 2

TPH BIJNOBIIHO) Ta €KOHOMIIO KOIITIB MPOTSTOM TPETHOTO-11’ATOTO POKIB,
110 KOJTMBAETHCS BIJT TPH 110 rpH. lllogo BruiuBy Ha O10/1KeET, TO
BUTpATH 3a KaTErOpHU3alli€l0 IIKATW BIUIMBY Ha ONO/KET 3riJHO PEKOMEHOBAaHUX
MOPOTOBUX 3HAYEHb MTOKA3HMKIB BILUTMBY Ha OIOJIKET JIIKAPCHKOTO 3ac00y B YKpaiHi 3a
2021 pik, po3mileHux Ha calTi JepxkaBHoro excneptHoro neHtpy MO3 Vkpainu, €
“HEe3HAYHUMU .

36epmaemo ysacy, wo 3i WKaiow oYyiHKu NIUSY Ha 6100dHcem wooo eumpam Ha
3as61eHull aiKkapcbKull 3acib 6 YKpaini 3asA6HUK NOPIGHIOE 000AMKOBUL 6NIUE HA
O10021cem, moomo piznuyio eumpam Ha ‘Hoeuti cyenapiu’” ma “Oirouuil cyenapii’”’, y
MO Yac 5K 31 WKAL010 eNnaugy Ha 0100xcem wooo eumpam Ha 3a5A61eHUl JTIKAPCbKUL
3acib NOPIBHIVIOMbCS WOPIYHI BUMPAmMU HA 3AA61eHUl TIKAPCLKULL 3aCiO npomsieom
00CNIOAHCYBAHO2O 4aAC08020 2opuzoumy. Omoice, ION0BIOHO 00 PEKOMEHOOB8AHOL
WKAIU OYIHKU 8NAUBY HA 0100JCem Wo0oo 8UMpPAm Ha 3asA61eHUll JIKaAPCbKUll 3acio 6
Vkpaini na niocmasi oanux O0eparcasnux eumpam Ha Jikapcovki sacoou y 2021 poyi,
noxasaro, wo npu 100% nepexodi HOBOBUABNEHUX NAYIEHMI8 HA MeEPaniio
JIAHAOeIyMabom 6Naue Ha 0100xicem Wooo GUMPAm Ha 3asA6AeHU TIKAPCbKULL 3aci0
nepuiomy poyi ananizy 06yoe HesHauyHum (00 20 MIH 2pH), Y OpY2OMY Ma mMpemvbomy
poyi — nomipuum (y dianazoni 20 man epu — 38 MAH 2pH), V YemMBEePMOMY MA N AMOMY
poui — cepeounim (v oianazoni 38 man epr — 100 man eph).

3asgBHUK 3ayBaxye, 10, IMOYMHAIOYM 3 TPEThOTO POKY 3aCTOCYBaHHS
nmaHajzienyMady MOXJIMBA €KOHOMIs 3arajibHuX ButTpat. [Ipyu 1ipoMy OYEBUIHUM €
HAasBHICTh JTIOJATKOBUX BUTPAT, TIOB’SI3aHMUX 13 BUTpATaMU Ha 3asABJICHUN JTIKAPCHKHUMA
3aci0. BomHouyac HeOOXITHO BpPaxOBYBATH, IO y TPyIl PYTUHHOI NPO(]UIAKTHKA
JaHaZeyMadoM y namieHTiB 3MeHIyeThes norpeda y C1-INH, 3HnxkyroThCS BUTpaTH
Ha JIIKyBaHHSA MOOIYHUX peakuid Ta HamaaiB CAH mopiBHSHO 3 rpynow pyTHHHOI
npodinaktuku C1-INH.

OTxe, 3asBHUK BBaXKa€, M0 3a0€3MEUCHHS OCTYIY [0 JaHaIeIyMaldy MOXe
NPU3BECTU, 3 OJHOTO OOKYy, O PO3IIMPEHHS CIEKTPY JIKAPChKUX 3aco0iB st
npodinaktuku Hamanie CAH, 1o migBUIIUTG MOTHBAIIO TAIIEHTIB HE TUIBKH JI0
JIKyBaHHS, aji€ 1 JO aKTUBHOTO COITIaJIbHOTO KHUTTS, Ta, 3 IHIIIOT0 OOKY, MOYKE CIIPUSATH
€KOHOMI1 OF0JDKETHHX KOIITIB, MPOTE (haKTUIHA EKOHOMIS OFO/DKETHUX PECYPCIB MOXKE
OyTH BU3HAY€HA TIUIBKH TMPU TOPIBHSIHHI TEXHOJOTIH 3 ypaxyBaHHSIM (DaKTHYHHX
KOH(IISHIIMHUX IIiH Ha JIIKApChKI 3aCO0H.

Takox 3asBHUK 3a3Hayae, M0 JIaHAIeTymMad MPOMOHYETHCS BIPOBAIKYBATH
JUIIe 11 HOBOBHSIBJICHUX IAlI€HTIB, TOMY 3a3HauyeHUM (IHAHCOBUU pPe3yJbTatr
PO3TISIAETECA B KOHTEKCTI TOMYJISIIi HOBOBUSIBJICHMX TMaIli€eHTIB. BianmosiaHO,
30UIBbIIICHHS TOMYJIALIT OyJ1e MPU3BOAUTH A0 JOAATKOBOI eKOHOMIT BUTpart. [laiieHTy,
aki oTpumytoTh C1-INH Ta mMaroTh kimiHIYHMM e(deKT BiJ HOro 3aCTOCYBAaHHS Hapasl 3
€TUYHMX TPUYMH HE PO3MVIANAOTECA SK IOTCHIIIHHA KOropTa JJis PYTHHHOI
npodiIaKTUKA JaHaJAeIyMaObOM B MEPCIEKTUBI M’ SITH HAHOMMXYMX POKIB. 3asBHUK
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HaroJIoNIye€ Ha TOMY, IO JIaHE MUTAHHS 3 0araThbOX MPUYWH € Ty)KE€ UyTIUBHM Ta
HEBH3HAYCHUM, 3asSBHUK HE B CHJII BHUPINIATA HOTO OAHOOCIOHO, TOMY TMPOIOHYE
JepKaBHOMY TUIaTHUKY aJIbTEPHATHUBHUM CLIEHAPiil BUPILICHHS, a caMe: OpTraHi3yBaTu
MYJIBTHAUCIHMIUTIHAPHY PoO0dy TPyMy 13 3aIydeHHSM PI3HHX 3alliKaBJICHUX CTOPIH
(mepxaBHOTO TUTATHWKA, KIHIYHMX (HaxiBIliB, TMAMIEHTCHKUX OpTraHi3aIii) s
MPUAHATTS PIIICHHS 11010 KUIBKICHOTO CKJIaly KOTOPTH TMaIEHTIB 1151 3a0€3eueHHs
JaHameTyMaboM, a TaKoX Ui BHU3HAYCHHS KPHUTEPIiB PO3MIMPEHHS KOTOPTH
naiieHTaMu, sIKi Bxke MaroTh 10cBia 3actocyBanHs C1-INH. 3asBHuK BBaxae, 10 Take
pimeHHst O0yj0 © HaMOUIBII ONTUMAJIBHUM B peajibHIM MpaKTUIl Ta BIAMNOBIAAIO O
MDKHApOIHUM IT1JIXO0/1aM.

Y10BHOBa:KeHUM OPraHOM NMPOBeeHA OIHKA eKOHOMIYHOT0 PO3/iJy 10ChE,
3a pe3yJIbTATAMHU SIKOI BCTAHOBJICHO (aKTOp, AKUI MA€ BIUIUB HAa pPe3yJbTar
aHAJI3y BIUIMBY HA IOKA3HUKH OI0KETY:

3 oensady Ha me, wo y auanizi 6NIUEY HA NOKASHUKU OI00dCem) 3as8HUKOM
BUKOPUCMAHO 3MO00eNbo8aHi eumpamu 3 moodeni Maprosa, 3acmepedicenHs uwooo
MOO0eno8ants, npeodcmaesieHi y niOnyHKmi 3 nyHKmy 3 UCHOBKY, MAKONXC GNAUBAIONb
Ha MOYHICMb pe3yIbmamie aHanizy 6nauey Ha NOKAZHUKU 0100xcent).

Omoice, 3a pe3yromamamu aHanizy 6NaUy HaA 0100d4Cem 6CMAHOBIEHO, WO
3acmocysanus navaoenymady € oinowr eumpamuum, Hixc 3acmocyeanns CIl-INH
NpOMA2OM Nepuiux 080X poKi6 aHalizy, npome Nnpu3eo0UuUms 00 eKOHOMIL O100IHCeMHUX
KOWmIi8 y mpemvomy-n’amomy pokax (Hacamnepeo 3a paxyHOK 3MEeHULeHHS GUMpPam
Ha nikysanns Hanaoie CAH). Bnaue na 6100xcem y wacmuHi umpam Ha 3as61eHull
JUKAPCOLKULL 3aCiO Y nepuiomy poyi ananizy 6yoe He3HauHuM, y Opy2omMy ma mpemvbomy
poyi — NOMIpHUM, Y Hemeepmomy ma n’amomy pouyi — cepeonim. Ilpome
BUKOPUCMAHHS Y PO3PAXYHKAX 3MO0ENb0BAHUX BUMPAN MO4CE GNAUBAMU HA MOYHICb
pe3yrbmamie.

5) mami moa0 KopekTHOCTI iH(popMalii Npo HasgBHICTH a00 BIACYTHICTH
€KOHOMIYHHUX Ta KJ/IHIYHUX [epeBar 3aCTOCYBAHHA JIIKAPCbKOr0 3aco0y
NMOPiBHAHO 3 iHIIUM JIKAPCHLKHUM 32c000M 200 iHIIOW MEIUYHOK TEXHOJIOTIEH
(a0o0 ix BiICYTHOCTI), HAAAHi 3aABHUKOM

Y nocke s TPOBENEHHS aHali3y MOPIBHSUIBHOI KIIHIYHOI €(eKTHUBHOCTI,
0e3MeK Ta EKOHOMIYHOI JOIIBHOCTI 3asBJICHOTO JIIKAPCHKOT0 3ac00y JaHaaeyMady
JUIsl pyTUHHOT TIPO(ITAKTUKY MOBTOPHHUX HAIaJiB CMAaJKOBOTO aHT10HEBPOTHYHOTO
Habpsky (CAH) y marienTiB BikoM Bix 12 pokiB KomMmapatopoMm OyJI0 BU3HAYEHO
BHyTpimHboBeHHNH C1-INH, oTrpumanuii 3 mmasmu kpoBi. Bubip xommaparopa €
KOPEKTHUM, BIAMOBIa€ pekoMeHaalisM HactaHOBY Ta peasibHIN KITHIYHINA TPaKTHUII
B YMOBAaX CUCTEMH OXOPOHH 370pPOB'sl YKpaiHH.

[npopmaiiss 1010 MOPIBHAJIBHOI  KIIHIYHOI  €(EKTUBHOCTI  3asBJICHOTO
JKApChKOro 3aco0y Ta KOMIApaTopa y JOChE MPECTaBIEHA 32 TaHUMH HENPSIMOro
NOPIBHSIHHS 4epe3 CHUIbHUN KoMmmapaTop (3a 0alleCiBCBKUM METOJOM Ta METOJ0M
byxepa, pesynbratu skux npejactasieni y myouikarii Mendivil J. et al., 2021) — sk
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OCHOBHUH aHai3; Ta HENPSIMOTO MOPIBHIHHS 3 MOMPABKOIO Ha CIOTBOPIOIOYHIA (haKTOp
y HEpaHI0OMI30BaHUI CIIOCIO Ha OCHOBI IHIWBIIyaIbHUX JAHUX MAII€HTIB (TTyOTiKaris
Magerl et al., 2023) — sx momarkoBuii aHami3. BpaxoByl4w BiJICYTHICTH HPSIMHUX
MOPIBHSUIIBHUX JIOCHIKeHb JaHagenymaly Ta BHyTpimHboBeHHOTo CI1-INH Ta
pexomennanii HacranoBu, ymoBHOBa)XKeHHWH OpraH MNpHUilMae MiAXiJ 3asBHUKA JI0
IpeACTaBICHHS PE3yJIbTAaTiB MMOPIBHAIBHOT KIIIHIYHOI €(QEKTHUBHOCTI 3a JaHUMU
HEMPSMOIo MOPIBHAHHS uepe3 chiibHui kommapaTop (myoOsikaris Mendivil J. et al.,
2021) sx ocHOBHMI aHaNi3 Ta po3risnae pesyiabratd nociimkenHs PATCH sk
JIOJATKOBI1 TOKA30B1 JaHl.

Pe3ynbrat HempsMOro MOPIBHSHHS 4yepe3 cuiibHui kommapatop (Mendivil et
al., 2021) 3 BukopucTaHHAM K 0al€CIBCHKOIO, TakK 1 YaCTOTHOTO IMiAXOMIB (METO[
byxepa) Oynu y3ropKeHUMH MiX COOOIO IIOJ0 TOCTOBIPHOTO 3HIKCHHSM YacCTOTH
HanaaiBe CAH nipu 3actocyBanHi taHaznenymady 300 Mr sk KOKHI 2 THXHI, TaK 1 KOXKHI
4 TWXHI TOPIBHAHO 3 BHYTpilIHbOBEeHHMM BBeAeHHsM CI1-INH. 3actocyBanHs
naHanenymady B 1031 300 Mr KOXkH1 2 THXKHI TaKOX aCOIIIOETHCS 31 CTATUCTUYHO
JOCTOBIPHUM 3HWXEHHSM PU3HMKY MEpIIOro Hamaxy micis 70-ro IHsA MOPIBHAHO 3
BHYTpilIHbOBeHHUM BBeZieHHsAM C1-INH. 3actocyBanns nanaaemymady 300 Mr KosxH1
2 THXHI MaJIO TE€HJICHIIIO IO KPaIllOTO 3HUKEHHS PU3UKY Mepiioro Hanagy micis 0
JTHS, SIK 1 3aCTOCYBaHHsI JIaHa1eTyMa0y KOKHI 4 THXKHI JJ1 3HUKEHHS PU3UKY TIEPIIOTro
Hanagy micas 70 nmHsA, mpore 0e3 CTAaTUCTUYHO JOCTOBIpHOI pi3HMI. Pe3ynbratu
aHaIi3y YyTIMBOCTI, III0 BPaXxOBYE BIK, CTATh 1 Bary, YUCEIHHO 1 IKICHO Y3TO/IKYyBaJIUCS
3 pe3yJbTaTaMuy IEPBUHHOTO aHaIi3y. Y papMaKkOeKOHOMIYHOMY aHaJi31 1Jis 0a30BOro
CIIEHAPiI0 BKIIFOUEHI MOKa3HUKH e(DeKTUBHOCTI 110,10 yacToTH HanajaiB CAH orpumani
3a fonmomoroto Oarecieepkoro miaxoay (Mendivil et al., 2021), 110 € 0OrpyHTOBaHUM,
OCKIJTBKM JIaHl Pe3yJIbTaTh MIATBEPKEHI albTEPHATUBHUM METOAOM (METOA0M
Byxepa).

Sk 1o1aTKOBE KEPENO JOBrOTPpUBAIOi €(PEKTUBHOCTI JIaHa/1eTyMaly 3asiBHUKOM
Oyno HamaHo Bigkpute posmmpere pociimkenns HELP OLE (Banerji et al., 2022),
pe3ynbTaTH AKOTO CBIAYAaTh NPO CTIMKY JOBrOTPUBAILY KIIHIYHY €(QEKTHBHICTh
naHazenymaoy.

[Hdopmaltis 11010 MOPIBHAIBLHOTO MPOGITI0 OE3MEKH 3asiBJICHOr0 JIKapChKOTO
3aco0y managenymady Ta C1-INH npeacraBieHa 3asBHUKOM 3a JAaHUMU JTOCITIKESHHS
PATCH (Magerl et al., 2023), 1110 Ha IyMKY yITOBHOB)KEHOT'O OpPraHy € IPUHHATHHM,
OCKIJTbKM HempsiMe TopiBHSHHS B AociimkeHHi PATCH Bxirovano Oiibiry BHOIPKY
MAII€HTIB, a HEMPSIME MOPIBHSHHSA Yepe3 CHUIbHUI KOMITapaTop, 10 MPEACTABICHE Y
nyOumikamii Mendivil et al., 2021 nve Bximrouano aHaii3z npodiao 6e3neku. J[ogaTkoBo
3asIBHUKOM OyJio mpejcTaBieHo Biakpute posmmpene nociimxeHHs HELP OLE,
pe3yJbTaTH SKOTO Y3TO/KYIOThCS 13 pesyibraramu jpociimxenHs PATCH, ta
[lepioanuHi 3BITH 3 OL[IHKU CITIBBIJHOILIEHHS KOPUCTh/PU3UK 3a5BJICHOTO JIKAPCHKOTO
3aco0y Ta KoMIaparopy, iHdpopmarlis B IKMX € KOH(D1ICHLIIHHOIO.

YTOBHOBaXEHUM OpPraHOM BCTAHOBJICHO, 1110 PO UIb O€3MeKH JaHaaeIyMaoy €
NPUINHATHUM, a OL[IHKA CIIBBIAHOIIEHHS KOPUCTH/PU3HK 3ATHUILIAETHCA HE3MIHHOIO, 1[0
noBeneHo npoanaiizopanumu jkepenamu (PATCH study, HELP OLE ta PBRER).
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Hatinomupenimum IIP 6yB 6inb y Micui iH'eKIl micisi BBEACHHS JIaHAJEIymMaly
(47,7%). Y rpyni nanagenymalOy dacTilie BUHHKaIM BIpyCHI 1H(EKIli BEpXHIX
IUXaJbHUX HUIAX1B, HIXK y rpyni BHyTpimHb0BeHHOTO C1-INH (24,3% mpotu 1,7%
BianoBiaHo, p<0,0001). Btim, mpu 3actocyBanHi BHyTpimrHb0oBeHHOTO C1-INH
BUABNCHO Takuii BaumBui inentndikosanmit pmuk  sax [ o
(hapMaKOEeKOHOMIYHOI MOl 3asBHMKOM Oyio BKJItoueHo Taki [IP, sk BipycHi
indexuii Bepxuix muxansaux mwsixis T [T

[IpencraBieni 3asBHUKOM pO3pPaxXyHKU IWIOJI0 TOMEPEAHbOI MOTpeOn s
CUCTEMHU OXOpPOHHU 3JI0pOB'S B 3asBICHOMY JIIKAPChbKOMY 3aco0l JJii PYTHUHHOI
npodinaktuku moBTopHux HamaaiB CAH y mnamieHTiB BikOM Big 12 pokiB €
OpPIEHTOBHUMH Ta MPUUHATHUMH, 3BAXKAIOUU Ha BIJICYTHICTh ODIIMHUX CTATUCTUYHUX
JaHUX Ta MPOTO3HULIII0 3asBHHUKA MIOJ0 3a0€3MEUEHHS JIaHAAeTyMaOoM B MEPII POKU
JIMIIE HOBOBUSIBJICHUX TAIII€HTIB.

Pe3ynbpTaT mpoBeIeHOro 3asiBHUKOM aHali3y €)eKTUBHOCTI BUTPAT CBIIYUTH MPO
T€, 1110 3aCTOCYBaHHS JIIKAPCHKOI0 3ac00y JlaHaeIyMal i pyTHHHOI MPO(PLIaKTUKH
noBTopHux HanaaiB CAH y namieHTiB BikoM Bij 12 pokiB Ma€ 10AaHy KOPUCTb, TPOTE
€ OUIbII BUTPAaTHUM MOPIBHAHO 13 3actocyBaHHsIM CI1-INH, mo € KopekTHuM.
Inxpemenransamii  mokasmuk  edexrurocti  surpar (ICER) ([
rpa/QALY) nepesuiitye 5 BBII Ha nymry HaceneHHs, Taki BUTpaTH € Hee(heKTUBHUMU
BIJIMOBIAHO IO IIKaJX PeKOMEH10BaHMX rpannyHux 3HadueHb ICER B Ykpaini. Btim
3aCTOCYBaHHA HE HAMOUTIbII akTyanbHOi 3akymiBenbHOi HiHKM C1-INH B anamisi Ta
HEBU3HAYEHICTh 1100 MEPEXOAY Ha 3HIKEHY YacTOTY 3aCTOCYBaHHS JaHaenyMaly,
T0OTO Ha 1 pa3 KOXKHI 4 THXKHI1, 3aMICTh | pa3y KOKHI 2 THXKHI, BIUIUBA€ HA 3HAYCHHS
ICER.

BianoBigHo 10 peKOMEHI0BaHOT KM OI[IHKY BIUTUBY Ha OFOKET 11010 BUTPAT
Ha 3asBJICHUM JTIKapChbKUM 3aci0 B YKpaiHl Ha MiACTaBl JaHUX JE€pP>KaBHUX BUTPAT HA
Jikapchki 3acobu y 2021 poiii, yoBHOBaXEHUM OpPTraHOM BCTaHOBJICHO, 1110 Tipu 100%
nepexoli HOBOBMSIBJICHMX NAIlEHTIB Ha Tepamiio JaHaAelymMaOoM [Jisi pyTUHHOI
npodinaktuku nopropHux HamaaiB CAH y namieHTiB BikoM Bia 12 pokiB BIJIUB Ha
OI0JIKET 110/10 BUTPAT Ha 3asiBJICHUM JIIKAPCHKUH 3aci0 y mepIioMy polll aHajizy Oynie
He3HauyHUM (710 20 MITH TPH), y APYTOMY Ta TPETHOMY POIll — MOMIpHUM (y Jiana3oHi
20 MJH rpH — 38 MJTH TPH), y YETBEPTOMY Ta I’ ITOMY POIIi — cepeHiM (y aiama3oHi 38
MITH TpH — 100 MITH TpH).

3a pe3ynbpTaTamMu aHalli3y BIUTMBY Ha OIOKET OYyJI0 BCTAHOBJICHO, 1110 TIOPIBHSIHO
3 C1-INH 3acrocyBanusi nananenymalOy ajii pyTHHHOI MPOQIIAKTUKU TMOBTOPHUX
Hananie CAH y mamieHTiB BikoM Biff 12 pokiB MOB’si3aHE 3 BUIIUMHU BUTPATAMH
MPOTSITOM TEPIINX JIBOX POKIB aHAII3Y Ta EKOHOMIEIO OFOKETHUX KOMITIB MPOTITOM
TPETHOTO-TI’ATOTO POKiB: MOJATKOBUH BIUIMB Ha OIOKET CTAHOBUTH
I'pH y NEepUINH pIK Ta _ IPH y IpYTuH piK, 8 EKOHOMISI KOIITIB TPOTIATOM
tpersoro-i’sroro pokis komusaerscs iz |G o: 2o [T -
(Hacammepen 3a paxyHOK 3MEHILIEHHsS BUTpaT Ha JiikyBaHHs HamaniB CAH). Ognax
BUKOPHCTAHHS y PO3paxyHKaX 3MOJETbOBAaHUX BUTPAT MOXKE BIJIMBATH HA TOYHICTh
pE3yNbTaTIB.
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4. PexoMeHaamii mo0 BK/JI4YEHHS (BUKJIKYEHHS) JIKapcbKOro 3acoly /10
(3) HanionaJibHOTO mepesiiky OCHOBHMX JIIKAPCHKHX 3ac00iB Ta (a00) nmepeJtikis,
10 3aKYNOBYIOTHCH 32 KOIITH JI€P:KAaBHOI0 OIOJKeTy [Jisi BUKOHAHHA MPOrpam
Ta 3JilCHEHHS WUEHTPAJI30BAHMX 3aX0liB 3 OXOpPOHH 3I0poB’dA, Ta (a0o)
pexoMeHaaNlil 010 3aCTOCYBAaHHA ISl Wijieil 0XOPOHHU 30POB’S JIIKAPCHKOIO
3aco0y, omJjiara, 3aKymiBJjs a00 BiIIIKOAYBAHHS BAPTOCTI IKOI0 31IliCHIOETHCS 3
METOI0 BUKOHAHHS PerioHAJIbHUX HUIbOBHX MPOrPaM 3 OXOPOHHU 3/I0POB’s, 110
MOBHICTIO YM YaCTKOBO (PiHAHCYIOTHCA 32 PAXYHOK KOIITIB MiCLIeBUX OIO/I’KeTiB,
Ta (a00) pexkoMeHaalil OA0 YKJIAAEHHA a00 MPOJAOBKEHHs il (MPOJIOHTaIliI)
JOTOBOPiIiB KEPOBAHOI0 A0CTYIy Ta (a00) iHIII pekoMeHaalil y pa3i HeoOXigHOCTI
YXBaJICHHSI pillileHb B CHCTEeMi OXOPOHU 310POB’si

Biamosimao g0 mm.2 m.6 Ilopsaky mpoBemAeHHsS IepKaBHOI OIMHKKA MEIUIHHX
TEXHOJIOT1H, 3aTBepkeHoro nocraHoBoro KMV Big 23.12.2020 Nel1300, 31 3MiHamuy,
OyJI0 TIPOBEAECHO JEpPKaBHY OLIIHKY MEIWYHOI TEXHOJIOTIi JJIsl JIIKApChKOTO 3aco0y
nananenymab/lanadelumab (TH TAK3AI71PO), MONEepeIHbO HAMOBHEHUHN IIIPHIL 11O
300 mr nanagenymaly y 2 MJI pO34MHY, JUIsl pyTHHHOI NPO(UIAKTHKYA MOBTOPHUX
Hanagaie CAH y nanieHTiB BikoM Bif 12 pokiB, I10JI0 MOKJIMBOCTI BKJIIOUEHHS 10
[lepeniky nikapcbkux 3aco0iB, IO 3aKYMNOBYIOTHCS 3@ KOIITH JAEP3KaBHOTO OIOJIKETY
JUIsT BUKOHAHHS TMpOTpaM Ta 3[IACHEHHS IEHTPaIi30BaHUX 3aXO0/iB 3 OXOPOHU
3I0pOB’sl, 3aTBepkeHOro moctaHoBor0 KMY Ne 216 «/leski mutaHHs 3aKyIiBiIi
JKapChKUX 3ac001B, MEIUYHUX BUPOOIB Ta JIOMOMDKHHUX 3aCO01B O HUX», & caMe —
«MenukaMeHTH I TPOMaJIsiH, XBOPUX Ha MEPBUHHI (BPOKEH1) IMyHOIePIIIUTH Ta
xBopoOy KaBacaki».

Bignosigno mo m. 22 Tlopsnaky NpoBeneHHS ACP)KaBHOI OIIHKH MEIUYHHX
TEXHOJIOT1H, 3aTBep/eHoro noctaHoBoro KMV Bix 23.12.2020 Ne 1300, BUCHOBOK
YIOBHOBAXEHOTO OpPTaHy Ma€e peKOMEHAALIMHUI XapakTep.

3a pe3ynbTaTaMu PO3TJSY MPOCKTY BHUCHOBKY YIOBHOBAXKEHOTO OpraHy 3
OLIIHKYA MEAUYHHUX TEXHOJIOT1H, OLIHKH (aHali3y) pe3yJIbTaTiB MOPIBHAJIbHOT KIIHIYHOI
e()eKTUBHOCTI, O€3MEeKN Ta €KOHOMIYHOI JTOLIIBHOCTI JaHaAenymMady sl pyTHHHOI
npodinaktuku noBTopHux HanaaiB CAH y namienTiB BikoM Biz 12 pokiB ExcriepTHUM
KOMITETOM 3 OIIIHKH MEIMYHUX TeXHOoJIOoT1# JlepaBHoro mianpueMcTsa “JlepxaBHuii
eKCIepTHUHN 1eHTp MiHicTepcTBa OXOpPOHM 3710poB's” (nani - ExcnepTHuil KoMiTeT)
OyJ10 3a3HaYEHO HACTYITHE.

Pesynomamu  nopiensanonol  kainiunoi  egexmusnocmi - (pe3yibmamueHicms)
0a3yr0ThCA Ha pe3ysibTaTaxX KJIIHIYHUX JOCTIIKEeHb, K1 IPEICTABIICHI B MMyOTIKaIlIsIX:

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, Schifthorst G, Fanter L, Miiller G, Hirche C, Berkemeier F,
Aygoren E. Patient-level indirect treatment comparison of lanadelumab versus pdC1-
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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.nih.gov/pmc/articles/PMC9292251/ (mogaTkoBi 10Ka30Bi JaHi
111010 JOBIOCTPOKOBOI KJIIHIYHOI €(EKTUBHOCTI JaHaAeTyMaoy).

3a pesynpTaTamu HenpsiMoro nopiBHsHHS (Mendivil J. et al., 2021), 3a MmeTogom
baiieca Ha ocHOBiI arperoBaHux naHux mopiBHIHHSI ARR mnpu 3acrocyBanH1
naHanenyma0y Ta BHyTpimiHboBeHHOTO CI1-INH mpoaemMoHCTpyBaHO, IIO 4YacTOTa
HarmaaiB CAH 3uusunacs Ha 73% Ta Ha 46% Yy mNaili€HTiB, Kl OTPUMYBAIH
nananenymad 300 Mr koxHl 2 Ta 4 TWXKHI BIANOBIAHO, TMOPIBHSIHO 3
BHYTpilIHbOBeHHUM C1-INH.

Pusuk nepiioro Hamay micist 0-ro IHs py 3acTocyBaHH1 JtaHaaeayMa0y 300 mr
KOKHI 2 THXHI Ta KOXHI 4 THXH1 OyB MOPIBHAHHUM 3 BHYTpilmHboBeHHUM C1-INH,
npo mo cBimuuth TTAO HR 0,51 (95% Crl 0,22-1,32) Ta TTAO HR 0,73 (95% Crl
0,26-2,09), BianoBiaHo. Pu3uk mepiroro Hamaay micis 70-ro JTHS TpH 3aCTOCYBaHHI
nanagenyma0by 300 Mr kokHi 2 THxHS OyB HIXUYUM Ha 83% TMOpPIBHSHO 3
uyTpimuasoBeHHuM C1-INH (TTA70 HR 0,17, 95% Crl 0,05-0,57), a mpu
3actocyBaHHl JaHazaenymady 300 mr koxkHi 4 TWKHI PU3MK 3HU3HUBCA Ha 49%
nopiBHSHO 3 BHyTpimmHboBeHHUM C1-INH (6e3 nocroBipHoi pizauii, TTA70 HR 0,51,
95% Crl 0,18-1,49).

3a pe3ysibTaTaMy YaCTOTHOIO MiAX0oay mMeToAaoM byxepa, 3acHoBaHoro Ha IPD,
nopiBHsiHHA ARR CAH npoaemonctpyBaHo, mo dyactora HanagiB CAH Oyna
CTaTUCTUYHO 3Hauylle 3HWkeHa Ha 73% Ta 46% y mnaiieHTiB, gKi OTpUMYBAJIU
nananenyma0d 300 mr koxHiI 2 TWXKHI Ta 4 TWKHI BIAMNOBIIHO, TMOPIBHSHO 3
BHYTpiliHbOBeHHUM BBeAeHHsIM CI1-INH. Ilpu ouinmi TTAO 3a merogom byxepa
nanazgenymad 300 Mr KOXKHI 2 THXKHI Ta KOXKHI 4 THKHI HE 3HIKYBAB PU3HK TMEPIIOTO
Hamnajy MOpiBHAHO 3 BHYTpitHEOBeHHUM BBeaeHH:M C1-INH, mpo o cBiqyats 95%
CI (TTAO HR 0,73, 95% CI 0,29-1,84 ta TTAO HR 1,05, 95% CI 0,43-2,52,
BiamoBigHo). [Ipu ominmi TTA70 3a merogom byxepa, nanageaymad 300 mr koxHI 2
THXH1 JOCTOBIPHO 3HIKYBaB pU3UK Mepioro Hamnamy micist 70-ro aust Ha 81% (TTA70
HR 0,19, 95% CI 0,06-0,62); pusuk mnepmioro Hamamy miciast 70-ro mHS TpU
3actocyBaHHI JaHaaenymalOy 300 mr koxkHi 4 TwxHI 3HHWXKyBaBcs Ha 38% (Oe3
nocrosiproi pizauii (TTA70 HR 0,62, 95% CI 0,23-1,64).

3acTocyBaHHs JlaHaaeyMa0y B 1031 300 MT KOKHI 2 THKHI TaKOX aCOIIOETHCS
31 CTaTUCTUYHO JOCTOBIPHUM 3HIDKEHHSM PU3HKY TEPIIOro Hamaay micis 70-ro mHS
NOPIBHSHO 3 BHYTpilIHbOBeHHUM BBeAeHHsIM C1-INH. 3actocyBanns naHaaenymaldy
300 Mr Ko>kH1 2 THXKHI Majlo TEHJEHLII0 O KpAaIllOro 3HWKEHHS PHU3UKY MEPILIOTO
Haray micis 0 JHs, SK 1 3aCTOCYBaHHS JIaHa1eyMaly KOXKH1 4 THUXKHI JIJIs1 3SHUKEHHS
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pPU3UKY Tepioro Hanaxy micis 70 aHs, npoTe 6e3 CTATUCTUYHO JOCTOBIPHOT PI13HUIIL.
Pe3synpratu anamizy 4yTIHBOCTI, IO BPaxOBYE BiK, CTaTh 1 Bary, YUCEIbHO 1 AKICHO
y3TOJKYBAJIUCS 3 pe3yIbTaTaMH MIEPBUHHOTO aHATI3Y.

3a TaHUMU HEMPSMOTO MOPIBHAHHSA, L0 MpeAcTaBieHe y myomikamii Mendivil et
al., 2021 yacrora HanaxiB y rpyti 1aHaaeayMmady 300 mr koxHi1 2 THKHI OyJia 3HIKEHA
Ha 87% MOPIBHAHO 3 M1a1e00 MPOTATOM 26-THKHEBOTO Mepiofy (3a 0alie€CIBChKUM Ta
YaCTOTHUM IT1IXOJaMHu ).

[licns mompaBKK Ha CHOTBOPIOIOUMIA (DAKTOp 3a pe3yibTaTamMH JIOCHIIKEHHS
PATCH 6yno BcTaHOBJIEHO, 110 HIoMicsiuHa yactoTa HamaaiB CAH y marieHTiB, K1
OTpUMYBAJIM JlaHajenymad, Oyna Mmaike BJIBIUI MEHINIOK, HIK Yy TAII€HTIB, SKi
orpumyBanu C1-INH BaytpimuasoBenHo (RR 0,486; 95% CI 0,253-0,932, p<0,030).
HlomicsiuHa yacTOTa TapUHTeATbHUX HaMaAiB OyJia B I'ITh pa3iB HIKYOIO y MAIlIEHTIB,
AKl OTpUMYBAJIM JaHaneaymad, HIDK y mnanieHtiB, ski oTpumyBanu CIl-INH
BHyTpimiHbOBeHHO (RR: 0,2; 95% CI 0,044-0,915, p<0,038), a moMicsiyHa yacTtoTa
HanaaiB CAH, axi noTpeOyBany HEBIAKIAHOTO JIKyBaHHA MpernapaTaMyu Ha BUMOTY,
y TAlI€HTIB, AKI OTPUMYBAJIW JaHaAedymad, CTaHOBWUJA NPHUOIU3HO TPETHUHY Bij
YacTOTH HAMa/iB y NalieHTIB, Akl oTpumyBanu C1-INH BuyTpimHboBenHo (RR: 0,366;
95% CI 0,185-0,727, p<0,004).

Takum umnHoM, pesynbratu gociipkeHHss PATCH nomoBHIOWOTH pe3ylbTaTu
nonepeaHboro Hempsimoro nopiBusiHHS (Mendivil et al., 2021); o6uaBa moOpiBHSHHS
IPOAEMOHCTPYBAIM 3HAUHE 3HMKEHHSI IIOMICsIuHOT yacToT Hanaais CAH.

Pesynsratn HELP OLE (ominka I0BrocTpokoBOi O€3IMEKH MOBTOPHUX J103
naHajenymMaly) CBiAYaTh, 110 JIKYBaHHS JIaHAIeTyMaOOM 3HU3UIIO CEPEIHIO YacCTOTy
Hamnaie CAH na 87,4% 3araioM mopiBHSHO 3 BUX1THUM piBHeM. [ToMiTHE 3HMKEHHS
TAKOX CIOCTEpIrajocs B YacTOTI HamajAiB, 110 BHMaraid HEBIIKIAAHOI Teparnii
(93,4%), nomipHux abo TskkuX HanaaiB (84,3%) 1 HamagiB 3 BUCOKHMM PU3UKOM
yckiagHeHsb (96,5%).

[Ticnist BBeeHHS Mepuioi 103U JaHajaeaymMaly y OUIbIIOCTI MAli€HTIB He Oyio
HamaaiB npotsirom >6 micsuiB (81,8%) ta >12 wmicauiB (68,9%). 3aranom, 37,3%
MAalI€HTIB HE Malld HamajJiB MPOTIrOM YyChOro mepioxy nociimkeHHa. CepenHs
MaKCHMaJIbHa TPUBAJICTh Tiepiony Oe3 HamamiB ctaHoBmia 19,4 micsus (543,1 aus).
SIKicTh KUTTS, OIlIHEHA 3a 3arajabHoro mkano AE-QoL Ta moMeHHaMH, ITOMITHO
nokpantuiaacs 3 0-ro JIHs 1 10 KiHIS JOCTKCHHS.

Takum yuHOM, 3asBHUKOM 3pO0OJICHO BUCHOBKH, 110 3aCTOCYBAHHS ITiAIIKIPHOTO
BBeJICHH JaHaaenymMady mo 300 Mr KokHi 2 THXKHI (3 MOXKJIMBICTIO 3HM)KCHHS 103U
10 300 mr kokHi 4 TH>KHI) y marieHTiB (aitu Bix 12 pokiB Ta gopocii) i3 CAH, ski
noTpeOyBaiy PYTUHHOI (JOBrOTpHBaioi) MpodiJaKTUKK HaMajiB y TMOPIBHAHHI 3
BHYTpimiHbOBeHHUM CI1-INH mo 1000 oaunuips 2 pa3u Ha THXIECHb 3HHUXKYBAJO
gactoty HamaqaiB CAH Big 73% (ARR=0,27; 300 mr koxHi 2 TxHi) 10 46%
(ARR=0,54; 300 mr koxH1 4 TH>KHI) 3TiAHO 3 pe3yJbTaTaMU HEMPSIMOTO MOPIBHSAHHS
yepe3 CIHUIbHUM KoMIapaTop 3a MeroaoM baileca, 1o mpeacraBiieHi y myOmikaiii
Mendivil et al.,, 2021. Ilomi6Hi pe3ynbTaTd OyiaM NPOAESMOHCTPOBaHI M 3a
pe3ynbTaTaMu HenpaMoro nopiBHsAHHA y gocuikenHi PATCH (Magerl et al., 2023) y
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HEPaHOMI30BaHM crIOCIO Ha OCHOBI IHAUBIAYaJbHUX JAHUX MAIIEHTIB 3 IOMPABKOIO

Ha CIOTBOPIOIOYMI (akTop: momicsuyHa vactora HamaniB CAH y mamieHTiB, ski

OTpUMYBAJU JlaHajenyMad, Oylia MaiKe BIBIYI MEHIIOI0, HDK Yy TAIli€HTIB, SIKi

otpumyBanu BHyTpimHboBeHHUI C1-INH (RR=0,486; 95% CI 0,253-0,932, p<0,030).
bezneunicmo:

AHai3 npodutto 6€3MeKHy JaHaaeayMady MOpiBHSIHO 13 BHYTpiliHbOBeHHUM C1-
INH npencrasieno 3assBaukoM 3a qanumu gociipkeHdss PATCH (Magerl et al., 2023).
Haitnommpenimoro [IP O6yB 6iap y MicHi iH'eKIii MIiCis BBEJICHHS JIaHaJelymMaly
(n=53, 47,7%), Toni six npu 3acrocyBaHHi BHyTpimHboBeHHO C1-INH Takoi 1P ne
OyJI0 3apeeCcTPOBAHO.

B minomy kumekicte IIP Oyma Ounblioro cepejl Mari€eHTiB, SKI OTPUMYBAIU
JaHanaeymMad TMOpPIBHSHO 13 3acTocyBaHHsSM BHyTpimHbOBeHHOro CIl-INH (93,7%
nopiBHsHO 3 69,2%, p<0,0001), ane i yacTka jerkux ado nomipaux [1P Takox Oyina
BuIow (92,8% mnpotu 65,8%, BinnosigHo). Bei cepito3ni [P ve Oynu mos's3ani i3
3aXBOPIOBAHHSM. 3arajioM, 4acTOTa BUHUKHEHHS cepiio3nux [1P Oyna meHmoro cepen
MALI€HTIB, SIKI OTPUMYBAJIU JIaHAJETyMal, MOPIBHSAHO 3 MalllEHTaMU, SIKI OTPUMYBAJIH
C1-INH BuyTpimub0BeHHO (2,7% mopiBHsHO 3 11,7%).

Takox y rpymi JiaHageaymalOy yacTille HiXK y Tpyni BHYTpimmHboBeHHOro Cl-
INH, orpuMaHoro 3 mia3mMu KpoBi, BUHUKAIHM BIpYCHI 1H(EKIIT BEpXHIX TUXAIbHUX
nuisaxiB (24,3% npotu 1,7% sianosiano, p<0,0001).

Jlo/1laTKOBO 3asiBHUKOM OyJIO TIPOaHali30BaHO Mpodiib Oe3neku JaHaaerymMady
srinHo 3 gociimkenHsm HELP OLE (Banerji et al., 2022). 3a pesynbratamu
nocmimkeraHss HELP OLE, ne 81,6% mamieHTiB 3aBepimiia JOCIIHKeHHS >30 MiCSIIiB,
HOBUX CUTHAJIIB O€3MEKH, MOB’SI3aHUX 3 JIIKYBaHHSIM JIaHAJEITyMaOOM, BUSBICHO HE
Oyno. Peakuii y micmi iH’ekmii Oynu HaiOuIbII YacTo 3apeectpoBanumu [IP, mio
BUHMKAJIU MM1J1 Yac JIIKyBaHHS (aHTII. treatment-emergent adverse events), OUIBIIICT 3
AKUX OYyJU JIETKOTO CTYTEHS TSHXKKOCTI, 3HUKAIU TPOTATOM JHS Ta HE MPU3BOIIIN JI0
NPUNUHEHHST AOoCHKeHHs. [HmmMu Haivactimmmu [IP Oynu BipycHa i1Hpexuis
BEPXHIX AUXaTbHUX NULAXIB (42,0%), iHDeKiis BepXHIX TUXadbHUX HUIAXIB (25,9%)
Ta TOJI0OBHUI OUTh (24,5%), 0 Yy3rOMKYETHCS 3 PE3yJIbTaTaMH aHaJi3y O€3MeKu y
nocnimxenHai PATCH.

3a BUCHOBKaMH 3asiBHHKA Mpodinb Oe3neku naHafenymMaldy € NPUHHATHUM, a
OI[IHKA CITIBBIJHOIICHHS] KOPUCTH/PU3UK 3AHINAETHCS HE3MIHHOIO, 1€ JIOBEICHO
npoanainizoBanumu repenamu (PATCH study, HELP OLE ta PBRER).

Egexmuenicmo sumpam na 3as6neHutl 1ikapcbKuil 3acio i ananiz 6Naugy makux
BUMPAM HA NOKA3HUKU O100Jcem) 8i0N0G8IOHO 00 PeKOMEHO0BAHOT WKAIU SPAHUYHUX
3HAYeHb IHKPEeMEHMANbHO20 NOKA3HUKA eeKmUeHOCMI UmMpam ma WKauu ix 6naugy
HA 0epaiHCcaHull 0100icem:

3a pe3yJibTaTamMu aHajli3y BIUIMBY Ha OOHKET OyJI0 BCTAHOBJICHO, 1110 TTIOPIBHSIHO
3 CI1-INH 3acrocyBanHsi naHajnenymaly Ajisi pyTHHHOI NPOQUIAKTUKUA MOBTOPHUX
Hanaaie CAH y marienTiB BikoM Bif 12 pokiB MOB’s3aHE 3 BUIIUMHU BUTpPATAMU
POTATOM MEPUINX 2-X POKIB aHATI3y Ta EKOHOMIEIO OFOJIKETHUX KOILTIB MPOTITOM 3-
5 pOKIB: AOJATKOBHM BIUIMB Ha OOJI)KET CTAaHOBUTH rpH y 1-i1 pik Ta
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TPH y 2-# piK, a €EKOHOMIsI KOIITIB MPOTATOM 3-5 POKIB KOJMBAETHCS BiJl
TPH 10 rpH (HacamIiepes 3a paxyHOK 3MEHIIICHHS BUTpAT Ha

nikyBanHs Hananis CAH).

3a pe3ynbpTaTaMu €eKOHOMIYHOT OIIIHKH Y MEKax 59-pidHOTO 9acOBOTO TOPU3OHTY
Oymo otpumano pe3ynbtat: 13,75 QALY s nanagenymady ta 13,27 QALY ms Cl-
INH. Otxe, nopisusiro 3 C1-INH pyrunnHa npodinaktuka nosropuux Hanaais CAH y
NalieHTiB BIKOM Bij 12 pokiB maHagenymadbom 3abe3nedye nqoaatkosi 0,48 QALY.

Butpatu Ha nmanagenyMad po3paxoBaHO 3asBHUKOM Ha OCHOBI KOH(iIEHIIMHOT
nioBoi mponosuuii, mo cranosuts || TPH 32 MONEPEIHBO HATIOBHCHHI
mmpuil, o mictuth 300 mr nanagenymaly. OTxe, BUTpaTH Ha 28-JIeHHUM Tepiof
NPOBEJICHHS] PYTUHHOI NMPO(IIAKTUKKA OJHOMY MAalll€EHTY JIaHAJeIyMaOoM 3a YMOBU
seenenns koxHi gpa Tiwkni cranosnsTs [ roe 32 yvmosu Beenenns xoxni
YOTUPU THXKHI — | RN

Butpatu Ha pytunny npoduiaktuky C1-INH po3paxoBaHo 3aiBHUKOM Ha OCHOBI
IIHU 3 EJEKTPOHHOI CHCTEMHU MNYyOJIYHUX 3aKymiBedab “‘Prozorro”, mo CTaHOBUTH
21 000,00 rpH 3a ynakoBKY, IO MICTUTH JiBa (hJIAKOHH 3 IIOPOIIKOM ISl PO3YHMHY IS
11’ ekt mo 500 MO. 3a yM0oBH 3aCTOCYBaHHS JIKapChKOTO 3aco0y 8 pasiB IMPOTATOM
28-1eHHOTO Tepioay BUTpAaTH Ha TPOBEACHHS PYTUHHOI MPOQPLIAKTHKU OJHOMY
nanieHty craHoBiaTh 168 000,00 rpH.

Butparu 3a pe3ynbTaTaMu MOJIETIOBaHHS:

CykyIiHI BUTpaTH Ha 3asBJIEHY MEIMYHY TEXHOJIOT1I0 Ha TOPU30HT MOICIIIOBAHHS
59 poxis i3 muckonTyBarusM 3%: || GGz o=

CykymHi BUTpaTH Ha MEIUYHY TEXHOJOTII0 TMOPIBHSHHA HAa TOPU30HT
mozermosanns 59 poxis i3 guckoutysannsM 3%: ||| o=

Pisuurs surpart: ||| o=

[nkpemenTanbHuii  noka3Huk edextuBHOocTi BUTpaT [CER: _
rpa/QALY.

OTtxe, 3a po3paxyHKaMU 3asiBHUKA 3aCTOCYBaHHs JIaHaJeayMaly JJisi PyTUHHOI
npodinaktuku nosropHux HanaaiB CAH y namienTiB BikoM Bia 12 pokiB 3abe3neuye
nonatkosi 0,48 QALY nopiBHsHO 13 3actocyBanHsM C1-INH, a nomatkoBi BUTpaTtu
craosmsits || rpu nporsrom 59-piunoro wacosoro ropmsonty. 3rimHo
(dapMakOeKOHOMIYHOI MOJIel 3asBHUKA 3HAYCHHS 1HKPEMEHTAJhHOTO MOKa3HHUKA
edextuBHoCTi BUTpat (ICER) npu 3actocyBanHi nanagenymaly mopiasHo 3 C1-INH
CTaHOBUTH _ I'PH Ha OJWH A0jaTKkoBO HaOyTuii QALY. Pesynbrar 3Ha4HO
MEPEBUIIYE PEKOMEHIOBAHUM TOPIT 3TiAHO 31 MIKAJ0K PEKOMEHIOBAHUX TPAaHUYHHUX
3HadeHb ICER B YkpaiHi.

Akicmb 00Ka308ux 0aHUX:

Merononoriyna sikictb Hemnpsmoro nopiBHsHHS (Mendivil J. et al., 2021) €
BHUCOKOI0. BCi acmekTu MeTo10510T1i HEeNpsSMOTo MOPIBHSHHS K 32 METOJIOM baiieca,
Tak 1 3a MerogoM byxepa moOpe omucaHi Ta KOHKpETH30BaHI. AHali3 pe3yJbTaTiB
JeTaqbHO TIPEACTaBICHO 31 CTAaTUCTUYHOKO OIIHKOI, IO € BIAMOBIAHOK 0
3a3HAYEHUX BUILE METOAIB HEMPSIMOTO MOPIBHIHHS.
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Jlanaoenymab 0ns pymunnoi npogiraxmuxu noemopHux Hanadié cnadkogoeo amcionegpomuunozo naobpsky (CAH) y
nayienmie sixom 6io 12 poxie, 02.06.2025

Hocmimxenns mananenymady HELP (Banerji A. et al.,, 2018) mae Bucoky
METOA0JIOTIuHY sKicTh, a nociimpkeHas C1-INH CHANGE (Zuraw et al., 2010) mae
MOMIPHY METOAOJIOTIYHY SIKICTb.

Opeanizayiuni kpumepii:

[Tamientn 13 CAH MaroTh KOHTPONIOBATH AKTHBHICTH 3aXBOPIOBAHHS, IO
0COOJIMBO BaXJIUBO JJi1 0OCi0, SKI 3aCTOCOBYIOTH JOBIOTPUBATY MNPOPIIAKTUKY.
KiouoBa mera nororpuBanoi npodinaktuku npu CAH monsirae B AOCSTHEHHI
ITOBHOT'O KOHTPOJIIO 3aXBOPIOBaHHS (1[0 03HAYa€ BIJCYTHICTh HAIa/iB) 1 HOpMaIizamii
SIKOCTI JKUTTS MAI{l€HTIB.

Enioemionociuni  noxaswuxu  wooo  0oKpemo20  3aAXBOPIOGAHHSL:
NoOwWUpeHoCmi, 3axX80pO8AHOCI Ma cMepmuocmi 8 Ykpaini:

3a maHuMU, 110 OTPUMAaHI BiJ] 3asIBHHKA!

ctaHoM Ha rpyaeHb 2023 poky B YkpaiHi aiarHoctoBaHo 85 mamieHTiB 13 CAH,
cepen Hux 15 giteit (18%): 50% — no 12 pokis Ta 50% — crapiie 12 pokis;

- HIOPIYHUI MNPUPICT KUIBKOCTI Malli€HTIB ckianae 20-25 Ha piK, BpaxOBaHO
cepeHe 3HAUCHHS — 22 NAalll€HTa;

- 0nmu3bko 40% nanienTtiB 13 CAH notpeOyroTh JOBroTpuBaioi MpOopIaKTUKH.

Ane HeoOximHO BpaxoByBaTH, 110 CAH — 1ie piakicHe (opdaHHE) MOTEHIIIHO
KUTTEBO-HEOE3MEUHE TEHETHUYHO JIETEPMIHOBAHE 3aXBOPIOBAHHS, SIKE BKJIIOYEHO J0
[lepeniky piakicHux (opdaHHMX) 3aXBOPIOBaHb, MO0 MPHU3BOISATH 10 CKOPOUEHHS
TPUBAJIOCTI KUTTS XBOPHUX a00 iX 1HBAJIIU3AIT Ta ISl SKUX 1CHYIOTh BU3HAHI METOIN
JKyBaHHsI, 3aTBepkeHoro HakazoM MO3 Ykpainu Big 27.10.2014 Ne 778.

Coyianvni, emuyni, Op2anizayiuii ma iHWi ACNeKmu.

Memuuna TexHosoris (mamamenymab, TH TAK3ANPO, mns  pyruHHOI
MpOQUIAKTUKHA TOBTOPHUX HANalB CMaJIKOBOrO aHTioHeBpoTUYHOrOo HaOpsky (CAH)
y MAaIi€HTIB BIKOM BiJ 12 poKiB) T03BOJUTh 3MEHIUUTH CMEPTHICTh BiJ PIIKICHUX
(opthanHux) 3aXBOPIOBaHb, 3SMEHIITUTH 1HBAJI113A1110, ITIIBUIIIUTH SIKICTh KUTTS TAKUX
TMaI€HTIB.

3a pe3yabTaramu 3acijanas EkcriepTHOro KkoMiTeTy, 1o Biaoysnock 29.05.2025,
OyJ10 HaJJaHO HACTYIHI PEKOMEHIaIlii.

BpaxoByroun pe3ynbTaTd OIHKH KIIHIYHOI €QEeKTUBHOCTI, OE3MEYHOCTI, SKi
0a3yr0ThCs Ha IOKA30BUX JIAHKUX, €M1AEMI0OIOT1UHI JaH1 00 MOIIMPEHOCT1 HO30JI0T11,
a TakoX pe3yJabTaTH OI[IHKA EKOHOMIYHOI JOIIJIBHOCTI, JIKapChbKui 3acid
nanagenyma6 (TH TAK3AMPO) (Jlananenyma6 (TH TAK3AMPO) mis pyTuHHOI
npo(TaKTUKK TOBTOPHUX HAMaAIB CIAJIKOBOTO aHTioHeBpoTUYHOTO HAOpsKy (CAH)
y TAII€HTIB BIKOM BiJ 12 pOKiB) pEKOMEHOBAHO BKIIOUMUTH HAa YMOBAX YKJIaJICHHS
JIOTOBOPIB KEPOBAHOTO JIOCTYITY.

5. In¢gopmanist 010 CTPOKY il BUCHOBKY YIIOBHOBAKEHOI'0 OPraHy

Bignosigno a0 m. 21 Tlopsiniky BUCHOBOK YIMOBHOBa)KEHOTO OpPraHy CTOCOBHO
BIJIMOBIAHOT MEAUYHOI TEXHOJIOT1I BBAKAETHCS YMHHUM JIO MOMEHTY IPOBEICHHS
HOBOI1 JI€P>KaBHO1 OI[IHKM MEIUYHOT TEXHOJIOT11.
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