Table S1. Reference for the scoring of 5 laboratory values. *Either of but not both values of hemoglobin (Hb) must be scored, depending on the presence or not of hemolysis.
	
	0
	1
	2
	3
	4

	Hb (no hemolysis, mg/dL)*
	Normal
	>11§
	8-10.9
	<8
	

	Hb (hemolysis proven#, mg/dL)*
	Normal
	
	>10
	8-9.9
	<8

	Neutrophils (n/µL)
	Normal
	>1500§
	500-1500
	<500
	

	Lymphocytes (n/µL)
	Normal
	>1000§
	<1000
	
	

	Platelets (n*103/µL)
	Normal
	>150§
	50-150
	20-50
	<20


#Proven by: positive direct Coombs test, increased LDH, increased bilirubin; §below age-specific reference


Table S2. Example of retrospective application of the DADA2 disease severity score to a patient (P1) with DADA2 at 3 timepoints (at diagnosis, before HSCT and after HSCT). HSCT was performed 1.5 months after the date of the pre-HSCT score. 
	Category
	Item
	At diagnosis
(3 y.o.)
	Pre-HSCT
(5 y.o.)
	Post-HSCT
(12 y.o.)

	Constitutional
	Fever
	0
	0
	0

	
	Anorexia, weight loss
	0
	0
	0

	
	Hypertension
	0
	3
	0

	Neurological
	New ischemic or hemorrhagic stroke
	0
	3
	0

	
	TIA, focal neurological defects
	3
	0
	0

	
	Neuropathy, optic neuritis
	0
	0
	0

	
	Other imaging findings
	0
	0
	0

	
	Aspecific symptoms
	0
	2/2
	0

	Psychodevelopmental
	Cognitive impairment
	0
	0
	0

	
	Developmental delay
	0
	0
	0

	
	Autism spectrum disorder
	0
	0
	0

	
	ADHD
	0
	0
	0

	
	Behavioral problems
	0
	0
	3/2

	Skin
	Vasculitis - severe
	0
	0
	0

	
	Vasculitis - mild
	0
	0
	0

	
	Warts (verrucae), mollusca
	0
	0
	0

	
	Aspecific rash, other
	0
	3
	0

	Hepatic/Gastrointestinal
	Impaired liver function (mild), nodular regenerative hyperplasia
	0
	2
	0

	
	Impaired liver function (moderate/severe), portal hypertension, liver failure
	0
	0
	0

	
	GI inflammation
	2
	3
	0

	
	GI necrosis
	0
	0
	0

	
	Aspecific/other patient reported
	0
	0
	2/2

	Musculoskeletal
	Arthralgia
	0
	1/2
	0

	
	Arthritis or myositis
	0
	0
	0

	
	Myalgia
	0
	0
	0

	[bookmark: _Hlk149668389]Nephrological
	Proteinuria
	0
	0
	0

	
	Kidney failure
	0
	0
	0

	
	Thrombotic microangiopathy (TMA)
	0
	0
	0

	Hematological and immunological
	Hepatosplenomegaly
	0
	2
	0

	
	Lymphadenopathy
	2
	0
	0

	
	Immune cytopenia or hemophagocytosis
	0
	0
	0

	
	Bone marrow failure/fibrosis
	0
	0
	0

	
	Hypogammaglobulinemia
	2
	2
	0

	
	Recurrent infections or viremia
	0
	0
	0

	
	Herpes infections or viremia
	0
	0
	0

	Other
	Malignancy
	0
	0
	0

	
	Uveitis, retinal vasculitis
	0
	0
	0

	Treatment escalation required
	Yes / No
	2
	2
	0

	Laboratory values
	Hb (no hemolysis, mg/dL)*
	2
	2
	1

	
	Hb (hemolysis proven, mg/dL)*
	/
	/
	/

	
	Neutrophils (n/µL)
	2
	0
	0

	
	Lymphocytes (n/µL)
	0
	1
	0

	
	Platelets (n*103/µL)
	0
	0
	0

	Total
	
	15
	24.5
	3.5



Table S3. Example of retrospective application of the DADA2 disease severity score to a patient (P2) with DADA2 at 5 timepoints (at diagnosis, before and after start of etanercept, before and after start of adalimumab). 
	Category
	Item
	At diagnosis
(6 y.o.)
	Pre-etanercept
(7 y.o.)
	Post-etanercept
(7 y.o.)
	Pre-adalimumab (11 y.o.)
	Post- adalimumab (13 y.o.)

	Constitutional
	Fever
	3
	2
	1
	3
	0

	
	Anorexia, weight loss
	2
	0
	0
	0
	0

	
	Hypertension
	0
	0
	0
	0
	0

	Neurological
	New ischemic or hemorrhagic stroke
	0
	0
	0
	0
	0

	
	TIA, focal neurological defects
	0
	0
	0
	0
	0

	
	Neuropathy, optic neuritis
	0
	0
	0
	0
	0

	
	Other imaging findings
	0
	0
	0
	0
	0

	
	Aspecific symptoms
	0
	0
	0
	3/2
	2/2

	Psychodevelopmental
	Cognitive impairment
	0
	0
	0
	0
	0

	
	Developmental delay
	0
	0
	0
	0
	0

	
	Autism spectrum disorder
	0
	0
	0
	2
	2

	
	ADHD
	0
	0
	0
	0
	0

	
	Behavioral problems
	0
	0
	0
	0
	0

	Skin
	Vasculitis - severe
	0
	0
	0
	0
	0

	
	Vasculitis - mild
	2/2
	0
	0
	0
	0

	
	Warts (verrucae), mollusca
	2/2
	3/2
	2/2
	0
	0

	
	Aspecific rash, other
	0
	0
	0
	0
	0

	Hepatic/Gastrointestinal
	Impaired liver function (mild), nodular regenerative hyperplasia
	0
	0
	0
	0
	0

	
	Impaired liver function (moderate/severe), portal hypertension, liver failure
	0
	0
	0
	0
	0

	
	GI inflammation
	0
	0
	0
	0
	0

	
	GI necrosis
	0
	0
	0
	0
	0

	
	Aspecific/other patient reported
	0
	0
	0
	0
	0

	Musculoskeletal
	Arthralgia
	3/2
	3/2
	0
	3/2
	0

	
	Arthritis or myositis
	3
	0
	0
	0
	0

	
	Myalgia
	0
	0
	0
	0
	0

	Nephrological
	Proteinuria
	0
	0
	0
	0
	0

	
	Kidney failure
	0
	0
	0
	0
	0

	
	Thrombotic microangiopathy (TMA)
	0
	0
	0
	0
	0

	Hematological and immunological
	Hepatosplenomegaly
	0
	3
	2
	0
	0

	
	Lymphadenopathy
	3
	0
	0
	0
	0

	
	Immune cytopenia or hemophagocytosis
	0
	3
	0
	0
	0

	
	Bone marrow failure/fibrosis
	0
	0
	0
	0
	0

	
	Hypogammaglobulinemia
	2
	2
	2
	2
	2

	
	Recurrent infections or viremia
	0
	0
	0
	3
	0

	
	Herpes infections or viremia
	0
	0
	0
	0
	0

	Other
	Malignancy
	0
	0
	0
	0
	0

	
	Uveitis, retinal vasculitis
	0
	0
	0
	0
	0

	Treatment escalation required
	Yes / No
	2
	2
	0
	2
	0

	Laboratory values
	Hb (no hemolysis, mg/dL)*
	2
	/
	2
	1
	1

	
	Hb (hemolysis proven, mg/dL)*
	/
	4
	0
	/
	/

	
	Neutrophils (n/µL)
	0
	0
	2
	1
	2

	
	Lymphocytes (n/µL)
	0
	0
	1
	1
	0

	
	Platelets (n*103/µL)
	0
	4
	0
	0
	0

	Total
	
	20.5
	23
	11
	16
	8
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