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Infroduction / Contexte (1)

Les CAl a début pédiatrique sont des maladies rares
0,8 02,83 cas/ 100 000 personnes de < 18 ans / an en France

Taux de mortalité des CAl a début pédiatrique

PTI (ICIS, NOPHO) <1%
N=265 AHA| <4%
N=161 sd Evans <10%

(Lupus a début pédiatrique  <3%)  weuis et a, siood 2014

Aladjidi et al Frontirs in pediatrics 2015
Aladjidi et al, Haematologica, 2011
Pincez et al haematologica 2021

Taux de mortalité des CAl de I'adulte e e e poomatics dseases 2025
N=308 AHA ] 8% fé::tclil;n;f :17 /BBILZZdAzcg/laices 2021
N=116 Evans 20%
(Lupus adulte 10%)



Infroduction / Contexte (2)

Overall survival
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Figure 1. Overall survival in the national OBS'CEREVANCE cohort for pediatric-onset autoimmune cytopenia: (a) overall
population (n = 2,138, as for 58 patients the date of initial diagnosis was missing); (b) according the type of cytopenia

cITP, AIHA or ES; (c) according to the classification as primary, suspected secondary and confirmed secondary.

Groupe CEREVANCE, BJH 2026



Problématique / Objectifs

How many deaths among these patients ?
Who died ? Why ? How ?

Etude descriptive

What we need to learn ?
Quels sont les facteurs associés au deces, chez les
patients avec une CAl a début pediatrique ¢

What we need to do ?
Comment changer nos pratiques pour améliorer la morbi-
mortalité a I'Gge adulte et la qualite de vie ¢



Patients et Methodes

Etude nationale, prospective, observationnelle, descriptive, en vie réelle

A partir de la cohorte prospective nationale des cytopénies auto-immunes
OBS'CEREVANCE, coordonnée depuis 2004 au CHU de Bordeaux
(NCT05937828)

Analyse au 09/12/2025

Criteres d’inclusion :
Enfants et adolescents, dgés de 0 a 18 ans au diagnostic de PTic, AHAI, sd
Evans
Déces, quel que soit I'age
Signalement par le médecin référent
Relance des médecins du réseau national
Match ID

Critéres d’exclusion :
Données manguantes
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Figure 1. Selection of the study group from the national OBS’CEREVANCE cohort (data base analysis 2025-12-09

Patients with AIC included in the OBS'CEREVANCE cohort

N = 2334

Chronic ITP AIHA Evans syndrome
N=1180 N = 565 N = 406
median f-up 5.8 y (1-31.1)) (median f-up 2.9 y (0-36.1)] (median f-up 9y (0.1-42.9)

N = 64

Patients who died 1995- 2025}

‘ Missing data
N=1

N = 63/2334 (2.7%)

AlIHA Evans syndrome
= 19 /565 3.4% N =40 /406 9.9%

|
[ Chronic ITP

[ afients who died 1995- 2025}
N=4/1180 0.3% J




Table 1. Clinical presentation of 63 patients who died.

Demography

Median age at first AIC (min-max) 5 (0-18) 8 (2-13) 1 (0-18) 5 (1-16)
Median age at death (min-max) 15 (0-41) 19 (8-32) ¢ (0-32) 18 (1-41)
Sex, ratio M/F (n) 1,25 (35) 4 (4) 0,58 (7) 1,5 (24)
Familial anamnesis

Parental consanguinity, % (n) 11% (7) 0 3% (2) 8% (5)
IM in first-degree relatives, % (n) 30% (19) 1% (1) 8% (5) 21% (13)
Personal anamnesis

Other comorbidity 62% (39) 5% (3) 16 % (10) 41 % (26)
Infections 41% (26) 0 9% (6) 32% (20)
(> gde 3 CTS)

IM before or after CAIl 68 % (43) 5% (3) 14% (9) 49% (31)
Follow-up

Median f-up, year (min-max)




Nombre de cas

Distribution des déces par année
Cohorte étudiée (n = 63)
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Distribution des ages au déces
Cohorte étudiée (n = 63)
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Ages au décés : médiane 15 ans [IQR 7-23]
Cohorte étudiée (n = 63)
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Médiane age déces: 15 ans
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Délai entre la 1ére CAl et le déces
Cohorte étudiée (n = 63)

15
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(23.8%)

Nombre de cas
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Délai CAl-décés : médiane 8 ans [IQR 2-14]
Cohorte étudiée (n = 63)
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Table 1. Clinical presentation of 63 patients who died.

Classification at the last follow-up

Primary, n (%) 6 % (4) 1% (1) 0 5% (3)

Likely-secondary, n (%) 49% (31) 5% (3) 6% (4) 38% (24)

Confirmed-secondary, n (%) 44% (28) 24 % (15) 20% (13)
Post-transplantation, post-drugs, n 9 8 1
SLEP, n 2 0 2
PIDDS, n 17 0 7 10

9 patients vraiment a part = CAl post greffe
Donc impact/poids des traitements fraité sur 63-9 = 54 patients
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CiD CID associated with Disease of immune Phenocopies /
syndromic features dysregulation somatic mutations
ste &
@
| 1%y
5/ :Zg;;/at)lents 6 / 17 patients 4 [ 17 patients 2 [ 17 patients
4 (35%) (24%) (12%)
Gene / Condition Gene / Condition Gene / Condition
STK4 1(6%)
RAG2 1 (6%) Del2q11 4 (24%) CTLA4 2 (12%)
Def HLACI2 1(6%) Kabuki 1 (6%) LRBA 1 (6%)
Def lig TLR6 1(6%)
HIGM 1(6%) GINS1 1(6%) GOF STAT3 1 (6%)
Total | 5(29%) 6 (35%) | 4(24%) 2 (12%)
o =
TOTAL COHORT

N = 17 patients

....................................................... 100%

CID: Combined Immunodeficiency; HIGM: Hyper-IlgM syndrome; GOF: Gain-of-function; RALD: Restriction fragment length polymorphism-Associated Leukocyte Disorder.

Cf Poli et al 2025



Table 1. Clinical presentation of 63 patients who died.

Treatments
Patients receiving second-line therapy, n 85% (46) 5%(3) 17% (9) 63%(34)
(%) %
Number of patients with splenectomy, n (%) 37% (20) 4% (2) 5% (3) 28% (15)
) 4
Number of patients with rituximab, n (%) 61% (33) 4% (2) 15% (8) 42% (23)
S
Number of patients with hematopietic stem 13% (7) 0 5% (3) 8% (4)
cell transplantation @
Vue d’ensemble —
Outcome - |
CCR at the last follow-up, n (%) ) 85%
Transplantation T?;Tel?ﬁg;:e |
de CSH
9 Post greffe retirés : (1 ES 8 AHA) 61% 37%

Traitement par

Analyse des traitements sur 54 CAl inaugurales rituximab

Splénectomie




Table 2. Main causes of death about these 63 patients

Table 2. Main causes of death about these 63 patients

1 = Infection
2 = Relapse or progression/persistant disease
3 = Malignancy

4 = Underlying SLE

5=IM

6 = Underlying PIDD

7 = Multiple organ failure

8 = Associated comorbidity/ other
9 = Unknown, lost of follow up

10 = HSCT toxicity

Réunir certains sous type ¢

- Comment chercher les FACTEURS ASSOCIES AU DECES



CAUSES OF DEATH IN THE COHORT

Multiple causes possible (1 to 10 per patient)
Cohort studied (n = 63 patients)

FREQUENCY OF CAUSES OF DEATH DE OF CAUSES OF DEATH

Causes of death Number of % of patients

= 2 i % i
Gl i) SN | oo | Mmoo [ ofpaiens
1. Infecti - 7

nfection 2 66.7% - Infection 42 66.7%
2. Relapse or progression / _ 29 46.0% =
persistent disease g n Relapse o Progressmn / 29 46.0%
‘ persistent disease
3. Malignancy his —— 18 28.6%
3 Malignancy 18 28.6%
4. Systemic lupus I 25.4% ' ;
erythematosus (SLE) E Systemic lupus 16 25.4%
- erythematosus (SLE) 5
5. Immunology / i B 11 17.5% ——
Immunodeficiency (IM) ‘ e Immunology / 1 17.5%
6. Chronic inflammatory | 9 14.3% BN |mmunodeficiency (IM)
bowel disease (IBD) n Chronic inflammatory 9 14.3%
7. Primary immunodeficiency (PID) 8 12.7% bowstdisesse (16D)
8. Multiple organ failure | 6 9.5% Primary immunodeficiency (PID) 8 12.7%
9. Associated comorbidity / other | 6 9.5% Multiple organ failure 6 9.5%
10. HSCT toxicity | 7 11.1% n Associated comorbidity / other 6 9.5%
I T T T 3 i
0 10 20 30 40 50 LU HSCT toxicity 7 11.1%

Number of patients

Linfection est la cause ‘

| d ée d eren d U... Ny la plus fréquemment rapportée : ‘

66,7 % des patients




Premieres conclusions

Un but : ne pas perdre de vue les AJA

» Transition AJA-Adulte médicale +++ LIEN

» Comprendre et expliquer la maladie et ses risques

(mMéme quand elle ne parle pas ou peu a I'Gge pediatrique...)
» Associations de patients

» Supports

O-CYTO.orc
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