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August 27, 2017 
 
Institute for Clinical and Economic Review 
Two Liberty Square 
Boston, MA 02109 
publiccomments@icer-review.org  
 
The American Society for Blood and Marrow Transplantation (ASBMT) is an international 
professional membership association of more than 2,200 physicians, scientists and other 
healthcare professionals promoting blood and marrow transplantation and cellular therapy 
research, education, scholarly publication and clinical standards.  ASBMT is dedicated to 
improving the application and success of blood and marrow transplantation and ensuring access 
to all patients who need hematopoietic cell transplants and other cellular therapies, such as 
Chimeric Antigen Receptor T Cell (CAR T) therapies.  ASBMT members will be the primary 
group of clinicians initially administering CAR T therapy to patients in the clinical setting and 
have been heavily involved in the design and administration of the clinical trials associated with 
these products.  
 
ICER Request for Public Comment: 
CAR T for B-Cell Cancers: Effectiveness and Value Scoping Document 
 
ASBMT appreciates the opportunity to comment as an identified stakeholder on ICER’s planned 
process for evaluating the value and effectiveness of CAR T in the context of the initial 
anticipated approvals for treatment of B cell cancers.   
 
Overall, ASBMT feels that an assessment of the economic value of CAR T is premature.  
ICER states in the scoping document that it will “evaluate the health and economic outcomes of 
CAR-T therapy for B-cell cancers” (p. 3).   While ASBMT agrees that a technological advance 
such as CAR T, in combination with the expected high prices of the products, seems well suited 
for health economics evaluations, we do not feel that this evaluation should take place until at 
least one full year after FDA approval.  Waiting until at least one year of post-approval data is 
available, and ideally for at least two separate CAR T products, will allow for much more robust 
cost and utilization data to be analyzed alongside a clearer non-trial patient population.  This 
delayed timeframe will allow for the integration of CAR T into clinical pathway structures in a 
way that creates a more accurate set of comparators to be used within an evaluation.  Finally, this 
temporary delay allows for the potential that efficiencies in the manufacturing and delivery 
process may be found that will reduce costs or health care interactions.   Manufacturers will 
likely find improvements within the manufacturing and delivery processes and clinicians will 
become more proficient at the therapeutic process, reducing unnecessary costs that may be 
inflated during the immediate post-approval timeframe.  More accurate cost and utilization data 
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for complications – such as the use of post-infusion immunosuppression or long-term supportive 
intravenous immunoglobulin (IVIG) – will be available after the initial learning curve of all 
involved parties.  Particularly because of the focus on cost effectiveness and economic value in 
ICER’s analysis, allowing for costs and utilization across the treatment continuum to “settle” is 
crucial. It would be unfortunate for an assessment to be conducted at this early point in the 
lifecycle of CAR T as an intervention; due to the reality of basing evaluations on limited clinical 
trial information, both clinical and cost data will be incomplete and, subsequently, inaccurate.  
We ask that ICER suspend the evaluation of CAR T until at least one year after FDA 
approval of a CAR T product, when more extensive data will be available.  
 
Additional Technical Notes on the Scoping Document 
 
Identification of Low-Value Services: For those patients that experience remission or a complete 
response, “low-value” service elimination includes of repeated visits for administration of 
palliative-intent chemotherapy, as well as care services associated with ameliorating the 
complications and side effects of the chemotherapy.  
 
Populations:  The two populations being addressed by the respective products are extremely 
different and will need to be evaluated completely separately.  The scoping document implies 
that CAR T therapies are relatively uniform products with different disease targets, yet it is 
becoming increasingly clear through study updates and reports that the manufacturing processes 
have significant differences that are resulting in both product differences and corresponding 
variances in outcomes, toxicities and duration.  These manufacturing processes influence the 
timelines for when a patient can have their T cells collected and subsequently infused, which 
impacts the eligibility of certain patient subpopulations.   Additionally, the high likelihood that 
the B-cell lymphoma population will be skewed towards older adults implies an elevated rate of 
current comorbidities and past history of disease that could complicate predictions of long-term 
outcomes.  
 
Comparators: It should be noted that for the pediatric ALL population, autologous HCT is rarely 
utilized; the analysis should focus on Allogeneic HCT as a comparator.   
 
Outcomes:  Novartis’ CTL019 patient population will be largely pediatric and a gain of high 
quality years of life will be extremely important to all stakeholders. The target population for 
AxiCel is significantly older, with many patients in the Medicare population, and these adults 
could be assessed for return to work or return to usual activities in addition to the proposed 
clinical outcomes.  Finally, the subtypes of diseases being targeted by the individual products 
may mean that certain types of complications or side effects may be more or less common; the 
analyses should call these out and address them separately while incorporating this information. 
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Timing: ASBMT feels that economic value analyses should be based on studies or clinical data 
with a longer median duration than 3 months.  A significant aspect of the importance of CAR T 
is the potential for long-term remission (multiple years) and, possibly, long-term complications. 
 
Settings:  We agree that all settings should be considered but note that the first two products will 
likely be significantly limited to 20 or fewer facilities and the vast majority (95%+) of 
therapeutic administrations will be performed in the inpatient setting.  Patients will need to be 
economically secure enough to travel to these locations for care, incurring significant out-of-
pocket cost, or their insurance providers will be responsible for these costs in addition to the 
costs of inpatient treatment. Within the next 1-3 years, CAR T is expected to at least partially 
transition to the outpatient and/or observational inpatient setting.  Cost analyses performed at this 
point in time will reflect an almost exclusively inpatient care experience and the corresponding 
cost burden.   
 
Comparative Value:  We do not dispute the modeling structures being proposed but reiterate that 
the early clinical and cost/utilization data that could be extrapolated into the described models 
will not reflect the real-world experience of these products until at least 1 year after FDA 
approval.   
 
Summary 
The ASBMT greatly appreciates the opportunity to provide input to ICER’s proposed evaluation 
of CAR T.   ASBMT peer-elected leaders, member clinicians and policy staff are available as a 
resource when HCT and other cellular therapies are being discussed.  Please do not hesitate to 
reach out whenever we may be of assistance.   
 

 
 
Krishna Komanduri, MD 
ASBMT President, 2017-2018 
 
Health Policy Staff Contact:   
Stephanie Farnia, Director, Health Policy; StephanieFarnia@asbmt.org; (847) 725-2316.  
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