


Sickle Cell Disease Background 
SCD is a rare disease primarily impacting African Americans and Hispanics. As noted, the field has suffered 
from years of underinvestment and people suffering from SCD have traditionally faced significant barriers 
to health care. In many cases, patients who arrive at an emergency room complaining of pain are turned 
away or are considered to be drug-seeking. The number of providers and specialists in SCD is low compared 
to the affected population. Adults often lack access to specialized, comprehensive care for SCD. The 
research investment in SCD compared to other rare diseases has been historically lacking, and as a result, 
there have not been many effective new treatments for SCD. These new gene therapies, should they be 
approved, represent a significant breakthrough for the SCD community.  
 
The ICER draft report acknowledges a number of these unique challenges to the SCD community. However, 
ASH believes the draft report does not accurately reflect the inequities faced by this patient population and 
SCD-related challenges in the clinical development space in its cost effectiveness conclusions. ICER’s 
modeling could be improved by acknowledging these patient challenges and other development challenges 
faced by sponsors.  
 
Clinical Benefit Modeling  
While this report and its calculations are focused on the impact on the population currently eligible for gene 
therapy, including older teenagers and adults, it is important for ICER to track and update the analysis over 
time as the research in children advances. We recognize that trials in children for gene-editing are ongoing, 
so it is premature to conclude anything about risk or benefit for this group at this time. It is also important 
to note that younger age is associated with improved overall and event free survival for allogeneic transplants 
for SCD, but data on children in the thalassemia gene therapy trials did not find that age mattered. Based on 
this information, early research, and findings that people would ideally benefit most from having gene 
therapy earlier in life, ASH encourages ICER to consider revisions to this analysis over time as gene therapy 
is approved for children. 
 
The Society also encourages ICER to further investigate the extended benefits of additional effective sickle 
cell therapy. Treatment may reduce important health disparities that exist across racial and socio-economic 
groups in the U.S. People living with SCD are often on Medicaid and do not necessarily have access to the 
services they ne








