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Definitions

• Conventional donors:

– Matched sibling donor
– 10/10 matched unrelated donor
– 5-6/6 Related and unrelated cord blood
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SCT in FA

− 789 first SCT > 509 patients alive one year post-SCT 
(152 centers, 32 countries)

− 1972-2009 (>1990, 88%), Female (47%)
− Median age at SCT: 10 years (5 mo. – 47 years)

− Matched related donor (65%)
− Bone marrow as source of stem cell (79%)
− Conditioning regimen

− Fludarabine-based (29%) 
− Irradiation (27%)
− T-cell depletion (41%)



Overall Survival

Median follow-up: 6 years 

71% at 15 y (95%CI 64–80)
49% at 20 y (95%CI 38–65)



Overall Survival

Median follow-up: 6 years 
Deaths: n=74 (15%) 

Secondary malignancies: 52%
SCT related 21%

71% at 15 y (95%CI 64–80)
49% at 20 y (95%CI 38–65)

Without period With period

HR (95% CI) p HR (95% CI) p

Age ≥ 10 yrs 1.88 (1.17–3.03) 0.009 1.85 (1.15–2.97) 0.011

Clonal evolution 3.31 (1.72–6.39) 0.0004 3.39 (1.75–6.54) 0.0003

Prior cGvHD 2.72 (1.65–4.46) <0.0001 2.64 (1.60–4.34) 0.0001

Transplant > 2000 … … 0.48 (0.23–1.01) 0.052



Secondary malignancies

Univariate Multivariate
HR (95% CI) p HR (95% CI) p

Age at SCT ≥ 10 years 2.53 (1.36–4.70) 0.003 2.89 (1.53–5.45) 0.001
PBSC 3.21 (1.25–8.25) 0.015 3.06 (1.18–7.91) 0.021
Unrelated donor 0.75 (0.40–1.39) 0.36 … …
Standard regimen 1.45 (0.31–6.78) 0.64 … …
TBI 0.50 (0.25–0.99) 0.048 … …
Fludarabine 1.61 (0.51–5.05) 0.42 … …
Prior cGvHD 4.20 (2.26–7.80) <0.0001 4.72 (2.51–8.86) <0.0001



SCT procedure: donor type & Period effect (≤ or > 2000)

Period  effect P<0.0001
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Fludarabine (>2000, Overall Survival)
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p=0.34 p=0.008
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ATG (>2000, Overall Survival)
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TBI (>2000, Overall Survival)
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BM versus PBSC (>2000, Overall Survival)
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Umbilical Cord Blood Transplantation for Fanconi Anemia With a Special Focus 
on Late Complications: a Study on Behalf of Eurocord and SAAWP-EBMT
Hanadi Rafii et al, Transplantation and Cell Therapy, May 2024

N=55, mainly 6/6

N=151
51% 5-6/6



Umbilical Cord Blood Transplantation for Fanconi Anemia With a Special Focus 
on Late Complications: a Study on Behalf of Eurocord and SAAWP-EBMT
Hanadi Rafii et al, Transplantation and Cell Therapy, May 2024



Outcome of Hematopoietic Stem Cell Transplantation in 813 Pediatric 
Patients with Fanconi Anemia 

Su Han Lum et al, ASH 2022, submitted


Table 1: Patient and Transplantation Characteristics 

		Variables

		Results

		Missing data, n (%)



		Year of transplant, n (%)

		

		0



		Before 2014

		396 (49%)

		



		After 2014

		417 (51%)

		



		Median age at transplant, years (IQR)

		8.8 (6.5 – 11.5)

		0



		Median interval between diagnosis and transplant, years (IQR)

		2.1 (0.8 – 4.5)

		0



		Male, n (%)

		415 (51)

		4 (0.5)



		Indication for transplant, n (%)

		

		



		BMF/AA

		778 (96)

		



		AML/MDS

		35 (4)

		



		Donor, n (%)

		

		0



		Matched family donor (MFD)

		441 (54)

		



		Matched unrelated donor (MUD)

		162 (20)

		



		Mismatched family or unrelated donor (MMFD/MMUD)

		144 (18)

		



		Haploidentical donor ( 8/10 HLA matching)

		66 (8)

		



		Stem cell source, n (%)

		

		3 (0.4)



		Marrow

		526 (65)

		



		Peripheral blood (PB)

		226 (28)

		



		Cord blood (CB)

		51 (6)

		



		Marrow + CB

		7 (1)

		



		Ex-vivo T-cell depletion, n (%)

		87 (11)

		14 (2)



		Conditioning regimen, n (%)

		

		6 (0.7)



		Fludarabine-Cyclosphosphamide (FluCy)

		611 (75.7)

		



		FluCy + other chemotherapy

		63 (7.8)

		



		Non-FluCy conditioning

		133 (16.5)

		



		Serotherapy, n (%)

		

		4 (0.5)



		ATG

		620 (76)

		



		Alemtuzumab

		86 (11)

		



		None

		103 (13)

		



		Total body irradiation 

		

		29 (4)



		None

		688 (88)

		



		2-4 Gy

		90 (11)

		



		>8 Gy

		6 (1)
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Outcome of Hematopoietic Stem Cell Transplantation in 813 Pediatric 
Patients with Fanconi Anemia – Su Han Lum et al, ASH 2022, submitted
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Outcome of Hematopoietic Stem Cell Transplantation in 813 Pediatric 
Patients with Fanconi Anemia 

Su Han Lum et al, ASH 2022, submitted



TAKE HOME MESSAGES

• MSD = MD (10/10)
• Flu-based conditioning regimen requested
• Mandatory specific long-term follow-up
• GvHD still remains concern and main negative 

prognostic factor for OS, secondary 
malignancies and TRM :
– Impact of alemtuzumab
– Interest of TCR𝛂𝛂𝛃𝛃 depletion including with such 

donors?



Thank you for your attention


	HSCT from conventional donors
	Disclosures
	Definitions
	Slide Number 4
	Slide Number 5
	Slide Number 6
	Slide Number 7
	Slide Number 8
	Slide Number 9
	Slide Number 10
	Slide Number 11
	Slide Number 12
	Slide Number 13
	Slide Number 14
	Slide Number 15
	Outcome of Hematopoietic Stem Cell Transplantation in 813 Pediatric Patients with Fanconi Anemia �Su Han Lum et al, ASH 2022, submitted
	Slide Number 17
	Slide Number 18
	Slide Number 19
	TAKE HOME MESSAGES
	Thank you for your attention

