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Program

14:00 Zahdjeni

1) Uvod

2) Naklady za rok 2024 a rozpocet na rok 2025

3) Publikacni a védecko-vyzkumné aktivity (Blatny)

4) Aktualizace pilotniho projektu vyzkumu kvality zivota u osob s hemofilii a rozSifeni zaznamu o vySetreni
kloubu POCT sono (HEAD US) (Blatny)

5) Registr UniSeven update (Blatny)

6) Integrace détskych dat o ITP do registru CNHP (Blatny)

7) Studie faze 2 pro lécbu osob s Glazmanovou Thrombastenii (Blatny)
8) Pacientské organizace (Bohun, Altmanova)

9) Jiné

15:30 Zaveér
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Naklady za rok 2024 a rozpocet na rok 2025

* Pritomni byli seznameni s naklady za rok 2024 a predpokladanym rozpoctem na rok 2025
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Publikacni a vedecko-vyzkumné aktivity

 MUDr. Zapotocka — priprava publikace k vysledkim |é¢by emicizumabem

o PUvodné submittovano do Haemophilia, po Upravé prijali jako Letter to Editor

o Reanalyza za rok 2023, clanek upraven, snaha poslat do jiného Casopisu s IF — vyhledove
fijen/listopad 2024

* Publikace v recenznim rizeni:
o Druha vina Surveye na téma emicizumab v ramci PedNet — cil Letter to Editor v Haemophilia
o Clanek o intrakranialniho krvaceni u malych déti bez profylaxe — cil Haematologia

« Pokraluje pfenos dat z CNHP do WFH registru

* \Vyzva k vyuziti dat ©
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Publikacni a vedecko-vyzkumné aktivity - pokracovani

e Publikace z CNHP dat:

ROMANOVA, G., SMEJKAL, P., OVESNA, P., DRBOHLAVOVA, E., DULICEK, P., HAJSMANOVA, Z., HLUSI,
A., HRDLICKA, R., ULLRYCHOVA, J., VONKE, I., BLATNY, J., CERMAKOVA, Z., ZAPOTOCKA, E., PENKA, M.
Bleeding pattern and consumption of factor VIIl concentrate in adult patients with haemophilia A
without inhibitors in the Czech Republic between 2013 and 2021 (Czech National Haemophilia
Programme registry data). Annals of Hematology. 2023, 102(11), 3261-3270. ISSN 0939-5555. IF 3.000.

e Vramci spoluprace s PedNet vysla publikace:

RANTA, S., MOTWANI, J., BLATNY, J., BUHRLEN, M., CARCAO, M., CHAMBOST, H., ESCURIOLA, C.,
FISCHER, K., KARTAL-KAESS, M., DE KOVEL, M., KENET, G., MALE, Ch., NOLAN, B., D'OIRON, R,,
OLIVIERI, M., ZAPOTOCKA, E., ANDERSSON, NG., KONIGS, Ch. Dilemmas on emicizumab in children
with haemophilia A: A survey of strategies from PedNet centres. Haemophilia. 2023, 29(5), 1291-
1298.
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RozsSifeni vyzkumu kvality zivota u osob s hemofilii a rozSifeni zaznamu o vysetreni kloubu POCT sono
(HEAD US)

Nazev studie: nizko intervencni prospektivni studie zamérena na hodnoceni kloubniho zdravi a kvalitu Zivota pacientti s hemofilii A nebo B

Hlavni fesitel: MUDr. Pavel Mazanek (Oddéleni détské hematologie a biochemie FN Brno)

Primarni cile studie:

U Zhodnoceni stavu kloubl a zmén kloubniho aparatu pomoci ultrazvukového vysetieni (HEAD-US)

Sekundarni cile studie:

U Zhodnoceni stavu kloubl pomoci ultrazvukového vysetieni (HEAD-US), ¢asna detekce znamek synovitidy, poskozeni chrupavek a kosti ve
sledovanych kloubech

U Zmény ve funkcnim vysetieni kloubli — HIHS (Hemophilia Joint Health Score)
U Zhodnoceni pfitomnosti, vymizeni nebo rekurenci cilového kloubu v priibéhu sledovani
U Zhodnoceni krvacivych epizod v pribéhu sledovani

U Zhodnoceni kvality Zivota pacientl s hemofilii, vliv choroby na aktivitu pacientti, vyhodnoceni vhimani bolesti v pribéhu sledovani

Sebeevaluace pacienti

Uvalidovany dotaznik pacientem reportovaného zdravotniho stavu, ktery umoznuje hodnotit jak fyzické, mentalni, tak i socidlni zdravi u pacienti se
zavaznymi chronickymi onemocnénimi

U Dotazniky IPAQ-SF (> 15let) a PROMIS (verze dle konkrétniho véku détského pacienta pacienta)
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Prvni vysledky: 4/2024 — 09/2024

Overall HEAD score 4-9/2024
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ntegrace détskych dat o ITP do registru CNHP

od bfezna 2023 nové rameno v CNHP, nepodafilo se ale alokovat finance pro sbér dat — je

DOBROVOLNY :

* Diagnoza
t{lké se déts kVCh center Imunitni Trombocytopenie -
4 f | v Hemaofilie A
pouze 4 formulare Hemoilc B
o vstup Von Willebrandova choroba
. terapie Deficity ostatnich faktor(
Ziskana hemofilie
 follow-up _ _
Imunitni Trombocytopenie

e ukonceni

<
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Registr UniSeven

* Primarnim cilem je zaznamenat vyskyt tromboembolickych prihod po podani rFVlla u tezkého
poporodniho krvaceni (sPPH) v redlné klinické praxi.

e ZuCastnéné zeme:
* 1. vlna: Ceska republika, Madarsko, Italie, Némecko, Francie, Brazilie, Indie, Saudska Arabie, Izrael
* 2.vlna: Turecko, Spanélsko, Benelux, Portugalsko, Rakousko, Slovensko, Rumunsko, Bulharsko,
Svycarsko
e 3. vlna: Velka Britanie
*Finalizace navrhu smlouvy na strané NN, zahajeni sbéru dat je planovano nejdrive na 2Q 2025.

*Aktivita se nakonec uskuteéni MIMO registr CNHP
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Studie faze 2 pro |écbu osob s Glazmanovou Thrombastenii

Rare genetic bleeding disorder that disrupts platelet
aggregation and clot formation

Mutations in the ITGA2B and ITGB3 genes render the
GPlib/llla* (fibrinogen) receptor absent or non-functional on
platelets, hindering formation of the platelet-fibrin mesh

Frequent bleeding events ranging from low volume epistaxis to
life-threatening gastrointestinal hemorrhages!

The current standard of care for GT is reactive and on-demand,
with no approved therapies for primary prophylaxis.
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Fibrinogen binding
to allbB3is
required for
normal platelet
aggregation and
haemostasis

allbp3 Fibrinogen

Deficiency of allb33
results in lack of
fibrinogen-
mediated bridging
of platelets and a
bleeding
phenotype

TKhair K. Glanzmann'’s 360 Study [Speaker Abstracts]. Haemophilia (2023), 29: 5-13.2; 2. Rhea C. UK Bleed Diary [Poster]. ISTH (2024).

*

Also known as glycoprotein (GP) llb/llla

<
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Studium faze 2 pro |écbu opsob s Glazmanovou Thrombastenii

HMB-001 | A Novel Bispecific Antibody Targeting FVlla & TLT-1

Accumulates endogenous FVlla and localizes it to activated platelets at the site of vessel injury

HMB-001 = G Bt 3 s
statidsrd AL Kalf-lie High affinity interaction between anti-FVlla arm

of HMB-001 and FVlla ensures complex
formation in circulation

- >

endogenous FVlla ' 1
Short half-life and weak
affinity to activated platelets

=

SC dose

HMB-001 endows FVlla with long functional half-life

Key Attributes:

* Small volume
Upon platelet activation, anti-TLT-1 aq .
arm of HMB-001 binds to TLT-1 Injection
receptors thereby delivering FVila
to the activated platelet e Subcutaneously

Administered

* Designed for
prophylaxis
(currently dosing

every other week in
Ph. 2 trial)

TLT-1 receptors
selectively present
on activated platelets

Coagulation Proteins

Gandhi, P.S. et al. Nat Cardiovasc Res (2024). https://doi.org/10.1038/s44161-023-00418-4
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Studie faze 2 pro |écbu osob s Glazmanovou Thrombastenii

HMB-001 Phase 1/2 Study
Phase 2 is now enrolling

Phase 1 Phase 2
. . : - Phase 2b
Single Ascending Multiple Ascending Dose Study Extension
Dose Study Open-Label study of Safety, PK, PD, and ABR* ctud
udy
RUN-InX Cohort 3 =
:‘; 7 patients Dose Level 3
Conort 2 L 3 months
Run-In*
9 3 dose Bose Leve' 2 >D Treatment
cohorts . Cohort 1 -
RPN 9,30 mg/kg SQ EOW* e ?r’:acirr‘rtlzzt

.‘-'El‘. 56 days
= follow-up

*Annualized Bleeding Rate, Annualized Treated Bleeding Rate
XComprehensive recording of bleeding incidents throughout the Run-In period along with a 12-Month

retrospective data compilation on bleeding events
*Every other week
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Studie faze 2 pro |écbu osob s Glazmanovou Thrombastenii

HMB-001 Mechanism of Action (MoA)
= Prolonged endogenous FVlla half-life resulting in its accumulation

= Effectively targets FVlla to activated platelets leading to improved FVlla
hemostatic activity in static and flowing blood conditions

= Potentially applicable to other bleeding disorders beyond GT HMB-001 shows
promise as a
subcutaneous

Phase 1, Single Ascending Dose study in people with GT

= Favorable safety and tolerability profile; no HMB-001-related adverse
events and no thrombotic events

prophylactic
treatment for

= PK data support less frequent dosing of HMB-001 .
people with GT

= PD data shows dose-dependent accumulation of endogenous FVlla with
associated decrease in Prothrombin time and support HMB-001 MoA

= Enhanced thrombin generation parameters validate potentiation of FVlla
activity mediated by HMB-001 in the presence of activated platelets
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Studie faze 2 pro |écbu osob s Glazmanovou Thrombastenii

Now Accepting Referrals:
Individuals with Glanzmann

<

Thrombasthenia, aged 18-67, are

eligible for participation.
Travel and hotel expenses to
facilitate participation at study
sites are covered.

Czech National
Hemophilia
Program

"

Institute
of Biostatistics
and Analyses

MUNI

Phase 2 of HMB-001

now enrolling individuals with Glanzmann thrombasthenia

Country Site
The Royal London Hospital
Richmond Pharmacology
United Kingdom Royal Free London
Queen Elizabeth Hospital Birmingham
Leeds Teaching Hospitals
AP-HP Hopital Necker
France AP-HP Hopital Bicetre
AP-HM - Hopital de la Timone

IRCCS Ca' Granda Maggiore Hospital

Italy

Careggi University Hospital
Belgium University Hospital Leuven
Netherlands University Medical Center Utrecht

Tulane University Medical Center
Washington Institute for Coagulation

United States Hemophilia Center of Western Pennsylvania

Mayo Clinic — Rochester

University of California — San Diego




Pacientské organizace — Plan akci

* Prosba o prezentovani akci pacientim, predevsim rekondicni (letni) tdbory
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RUzné: Zajimavé akce

 EHC konference - Sofia Bulharsko; 4.10. - 6.10 2024
* New Technologies Workshop - Helsinki, Finsko; 1.11.-3.11 2024

 The European Association for Haemophilia and Allied Disorders (EAHAD) — Milan, Italie; 4.2. - 7.2.
2024

 Jedndni CSH —Jihlava, Ceska republika

e Muskuloskeletalni WFH — Dubaj, Spojené arabské emiraty; 23.4. - 25.4. 2025, registrace je jiz
otevrena

e Kongres ISTH - Washington D.C., Spojené staty americké; 21.6.- 25.6. 2025, registrace bude spusténa
V prosinci

6th European Congress on Thrombosis and Haemostasis (ECTH2025) — Praha, Ceskd republika; 22.10-
24.10.2025, vyzva k aktivni ucasti -> optimalné prezentovat vysledky Iécby dle naseho registru
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I VSem ucastnikim a hostim

Dékujeme za pozornost
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