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BACKGROUND
Hematopoietic stem cell transplant for sickle cell disease from HLA-matched sibling donor (MSD) after 
myeloablative conditioning has been proven as curative therapy for sickle cell disease for over 25 years. It is 
no longer considered an experimental procedure. Over 2,000 transplants have been performed successfully 
across the world from HLA-matched sibling donors. Pooled Overall Survival rates for children and adults are 
high at 97% and 98%, respectively (meta-analysis by Iqbal 2021). The outcomes in sickle cell disease are 
much better for younger ages, but outcomes can still be good for selected adults. MSD HCT is expensive, but 
multiple analyses have shown that long-term health care costs go down, quality of life improves and organ 
damage is usually slowed or stopped. This means that MSD HCT is very cost-effective for the family, the health 
care system and society in general (less than $50k per QALY). Therefore, it is logical for MSD HCT to be 
covered by health insurance. 

PROBLEM
Refusals of coverage for MSD HCT are concerning to SCDAA. Some of the publicly available insurers’ 
guidelines (REFERENCES below) appear to be based upon older datasets. The success of MSD HCT and a 
number of other therapies for SCD make the ethical implementation of a randomized trial of MSD HCT vs. a 
“control group” very difficult, and insurance companies should not expect such a large randomized controlled 
trial data to emerge. Similarly, federal agencies are no longer writing guidelines for sickle cell disease care, 
leaving guidelines to the professional societies like the American Society of Hematology.

The core mission of SCDAA is to work toward a universal cure for sickle cell disease. MSD HCT is well 
established as potentially curative therapy (although not universal because of the limitation of finding an MSD). 
SCDAA Medical Advisory and Research Committee (MARAC) offers to help health insurance payers gain an 
accurate picture of the stratification of risks and benefits of MSD HCT. 

RECOMMENDATIONS
MARAC recommends MSD HCT for sickle cell disease should be covered by health insurance policies. 
Broad eligibility for MSD HCT would be an indicator of insurance coverage that understands the modern 
cost-effective management of sickle cell disease. Barriers to eligibility would indicate a low-quality policy that 
perpetuates health system barriers to care and adds to the health disparities in sickle cell disease.  

MARAC recommends that modern datasets and the latest analyses should be used in consideration of 
insurance coverage policies for sickle cell disease, because HCT procedures and eligibility have moved 
forward since the first landmark studies and progressed even further in the past 10 years. Outcomes are best 
for individuals below age 5.	 					     			              (continued)
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RECOMMENDATIONS (continued)

 The current evidence base includes:
1. American Society of Hematology guidelines (Kanter et al. Blood Adv 2021)
2. Cost-effectiveness analysis (Arnold et al. Biol Blood Marrow Transplant. 2015)
3. Pediatric Bone Marrow Transplant Consortium late-effects guidelines (Shenoy et al. Biol Blood Marrow

Transplant. 2018).
4. Large review. (Iqbal et al. Transplant Cell Ther. 2021).
5. Risk stratification by age. (Brazauskas et al. Blood. 2020).
6. Risk stratification by donor and conditioning regimen. (Eapen et al. Lancet Haematol. 2019).

MARAC endorses a patient-centered shared-decision-making process about MSD HCT. The risks 
and benefits of sickle cell disease are very individualized. However, the insurance payer should not be the 
gatekeeper for the decision for potentially curative therapy, because cost-effectiveness is already established. 

MARAC offers assistance to insurance payers as “content experts” in sickle cell disease. MARAC could 
provide input on accurate information for insurance policies. MARAC is considering mobilizing a panel of sickle 
cell experts to provide an evidence-based review of denials of insurance coverage for MSD HCT. We also 
invite insurers to join the numerous educational sessions conducted by SCDAA and its member organizations. 
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