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Inclusions au 23/07/2025

Evans d’emblée
N=40

Tl initiant un ttt 08 PTI initiant
maintenance fostamatinib
N=14 N=153

<number>



Base de données : actualités

o Inclusion des PTl initiant un ttt de 2eme ligne
o déploiement avril 2025

« Queries
o Déploiement février 2025
o Dizaine de centres en cours

« Test ePRO
o Problématique réglementaire : pas faisable sur Ennov
=> questionnaires papier/tablettes pour les nouveaux médicaments a venir
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Etudes académiques

Etude Equipe Avancement

ARTPO et AAN/aPL Mondor Accepté dans Am J Hematol
Thrombose veineuse dans le PTI Toulouse Révision dans Am J Hematol
Registre fostamatinib a 3 ans Toulouse Révision dans Am J Hematol

DEX vs PRED chez le sujet agé Toulouse En cours d’écriture

Saignements graves Mondor Données livrées

CRIT (résistance aux CS dans le PTI) Dijon Données livrées

AHAI et SMD St Antoine | Données livrées, analyses en cours
Prévalence hypogamma Marseille Contrat presque finalisé

Ac anti-SSA/SSB Nancy Contrat presque finalisé

PTI et AHAI associé a CMV et EBV

Angers

Contrat presque finalisé
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Etudes académiques : sélection de patients

Etude Equipe Avancement
LORA (long-term rituximab wAIHA) Mondor Liste livrée
Utilisaiton hors-AMM de I'obinutuzumab | Limoges Liste livrée
CAPTHIV (VIH et PTI) Toulouse | LISt livree, manuscrit en
préparation
Fostamatinib dans les PTI associés aux : .y
. Mondor Liste livrée
connectivites
PTI et AHAI associé a CMV et EBV Angers Liste livrée

<number>



Etudes industrielles

Etude Avancement

Registre fostamatinib a 3 ans Rapport livré

Etude Sanofi target population rilzabrutinib

(rapport final) Rapport livre

Etude Grifols Fleboggamma® Rapport livré

Etude faisabilité Novartis comparaison

ianalumab/SoC Rapport livré

Etude Argenx patterns of treatments in ITP Analyse en cours

Protocole et SAP validés
Etude Amgen RWE romiplostim Analyses prévues octobre-
novembre

<number>
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Registre fostamatinib francais
Rapport pour la HAS a 3 ans
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Patients

« 164 patients included
« 370 patients with a dispensing of fostamatinib in the
whole France (44.3% included in the registry)

Median age (min-max), years 59 (19-93)
Women, n (%) 91 (55.5)
Charlson’s index score 21, n (%) 62 (37.8)
Arterial hypertension 48 (29.7)
Median duration of ITP (min-max), years 7,2 (0.3-48.8)
Newly diagnosed ITP, n (%) 6(3.7)
Persistent ITP, n (%) 12 (7.3)
Chronic ITP, n (%) 146 (89.0)
Median lowest platelet count (Q1-Q3), x10°/L 11 (1-26)
Bleeding, n (%) 138 (84.1)
Primary ITP, n (%) 134 (81.7)
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Patients

Median number of previous lines (min-max) 6 (1-13)
Previous treatments
ELT, n (%) 129 (78.20)
ROM, n (%) 122 (74.4)
RTX, n (%) 141 (86.0)
MMF/AZA, n (%) 80 (48.8)
Splenectomy, n (%) 46 (28.0)
Concomitant treatment at initiation, n (%) 107 (65.2)
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Effectiveness

Response rate (still on treatment AND platelet count =230 x 10°/L) at M3, M6, M12, M24
Complete response rate (still on treatment AND plt 2100 x 10°/L) at M3, M6, M12, M24
Discontinuation

Bleeding

<number>



Response, n (%)

Complete response, n (%)

70 (44.0)
42 (26.4)

62 (41.9)
42 (28.4)

rate, n (%)

Cumulative discontinuation

43 (27.0)

* Noresponse : 24

« ADR:13

« Patient choice: 4

« ADR + patient choice: 2

66 (44.6)
23 additional between M3
and M6:
* Noresponse: 17
e ADR:3
* No response + ADR: 3

Response, n (%)

Complete response, n (%)

44 (32.4)
31 (22.8)

21 (20.0)*
11 (10.5)*

e >60% of responders at each endpoint were

76 (55.9)

treatment (mostly TPO-RAs)
e 71 (43.3%) had at least 1 bleeding during fostamatinib

*incl. 2 SROT

80 (76.2)
on combination
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Safety

« 100 adverse drug reactions (ADRs) in 61 patients (36.7%)
7 serious (WHO definition)

DIARRHEA
« 28 patients (17.1%)
« 7 stopped fostamatinib

ARTERIAL HYPERTENSION
o 17 patients (10.4%)
« 10 had pre-existing arterial hypertension
« 1 stopped fostamatinib

HEPATITIS
e 7 transaminitis

NEUTROPENIA
e 4 neutropenia
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Other events

THROMBOSIS
o 7 thromboses in 7 patients (4.3%)

« 2 PE, 1 DVT, 1 portal vein, 1 stroke, 2 myocardial infarction
o known risk factorsin 5

INFECTION
40 infections in 25 patients (15.2%)
respiratory tract ++
12 serious
comorbidities ++++

FRACTURE
« 1 vertebral fracture (87 yo, steroids)

CANCER
« 2 cancers (1 lymphoma and 1 pancreas)
« not related

DEATH
« 5 deaths (47-82 yo)
« 3 by infection, 1 myocardial
infaretioi 1 unknown



Conclusions

« Very difficult-to-treat, heavily pre-treated population

Response rate 42% at M3 and 20% at M24

Combination treatment with TPO-RA + MMF

Diminution of bleeding rate by 40.8%

Rare serious ADRs, diarrhea and arterial hypertension “manageable”

No other safety signal particularly of thrombosis and infection

<number>



Littérature (population moins D2T)

230 x 10°/L with

Still on

70.5% at W4
56.8% at M3

79.0% any time

52% at M3
45% at M6

45.2% any time
32.3% at M6

2. no bleedin >30 x 10°/L with | 230 x 10°/L with | treatment, 230
>30 x 10°/L ’ g x2 and no x2 and no x 10%/L with no
and no rescue in . . .
. bleeding bleeding at M6 rescue in the
the previous 8W .
previous 4W
n/a; max 15 6.8 (2.6-14.7) 7.3 (3.22 -n/a) n/a 6.4 (2.7-13.6)
44.0% at M3

41.9% at M6
32.4% at M12
20.0% at M24

40.9% any
time

>40% any time

54.7% at M6

80.6% any time

76.2% at M24

<number>
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