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Dear Ms. Syrek Jensen, Dr. Szarama and Dr. Paaerchi

The American Society of Gene & Cell Therapy (ASG@ppreciates the opportunity to
provide comments to the Centers for Medicare & Maidi Services (CMS) regarding the
proposed decision memo on the national coveraggsasidor chimeric antigen receptor
T-cell (CAR T-cell) therapy. ASGCT is a nonprofiigpessional membership organization
comprised of more than 3,000 scientists, physiciang other professionals working in
gene and cell therapy in settings such as uniiessiiospitals, and biotechnology
companies. The mission of ASGCT is to advance kedge, awareness, and education
leading to the discovery and clinical applicatidrgenetic and cellular therapies to alleviate
human disease.

Maximizing patient access to approved gene andloedhpies is integral to this mission.
The Society appreciates CMS efforts to make théssaling therapies available to patients,
and shares the goal of advancing scientific knogdeabout the benefits and risks of CAR
T-cell therapies. ASGCT maintains, however, thatent Medicare coverage of CAR T-cell
therapies is appropriate, as stated in commeritgetdgency dated June 15, 2018.

The Society is concerned that, as currently drattezlproposed decision memo including
coverage with evidence development (CED) may lpatient access to CAR T-cell
therapies for Food and Drug Administration (FDApepved indications now and in the
future. The additional administrative burden impbea providers by coverage with
evidence development (CED) may result in providgting out of CED patrticipation,
thereby not providing the therapy to Medicare biemaies. ASGCT respectfully requests
that the Agency consider the specific concernsraladed recommendations below in order
to ensure medically appropriate access to thesapies.
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Patient Eligibility Requirements

The proposed decision memo requires that a pdtantelapsed or refractory cancer for CMS to c@AR T-cell
therapy. While the two FDA-approved CAR T-cell puats are only approved for relapsed or refractory
indications," future FDA-approved indications and products hifreepotential to be first-line indicatiofisTo
ensure patients do not experience limitations gessing, or lapses in coverage for, FDA-approve&® GAcell
products with first-line indications, ASGCT recommas removing “relapsed or refractory,” and substituthe
following or similar wording as the first eligibijyi requirement:

Al. Patient has:

a. acancer for which treatment with an FDA-approved CAR-T targeted therapy isindicated OR a cancer
for which treatment with an FDA-approved CAR-T targeted therapy isidentified in the National
Comprehensive Cancer Network Drugs & Biologics Compendium (category 1 or 2).

Providing sufficient scope of coverage in the fidatision memo to address upcoming applicatior&AR T-cell
therapy is of utmost importance in providing timphtient access to potentially lifesaving treatregas more of
the numerous therapies in the research pipelirewe&DA approval.

Siteof Care

ASGCT supports strong criteria for qualified medfezilities that provide these therapies to enshesbest
possible patient outcomes. We agree that facildiesild meet the FDA’s Risk Evaluation and Mitigati
Strategies criteria, as well as the criteria prepds the decision memo—that the facility has atbelrapy
program consisting of an integrated medical teath wonsistent protocols, procedures, quality mamege, and
clinical outcomes; a designated care area thag¢giothe patient from infectious agents; and wrigeidelines for
patient communication, monitoring, and transfeandntensive care unit. However, the Society isceomed that
by referring to these facilities as “hospitals,” Gvhay be limiting the number of sites availablgatients that
may otherwise be qualified except for how theyleensed or paid. We recommend changing the tewsjital”
to “medical facility” throughout the proposed deéaismemo to prevent potential unnecessary resiristin
coverage due to a lack of clarity in the termingloand focus only on the standards that thesdtfasimust meet.

Treatment Criteria

ASGCT is pleased that the proposed treatment ieriberver FDA-approved biologicals that meet onéhef
following two criteria—either providing targetedetapy for a known antigen expressed in the patsent’
cancer according to an FDA indication; or indicateduse identified in the National Comprehensive
Cancer Network (NCCN) Drugs & Biologics Compendiudfowever, the proposed memo specifies that
CMS would specifically cover autologous treatmelithwi cells expressing at least one CAR. While
current FDA-approved therapies utilize autologousRCT-cells, clinical trials are imminent utilizing
allogeneic CAR T cell§ Thisinnovationhas the potential to changjeese therapies from patient-specific
products to patient population-specific productenetimes referred to as “off-the-shelf” CAR T-dilérapies.
ASGCT therefore recommends removing the word “aagolis” as a treatment criterion in the following
sentence, to accommodate potential FDA approvaddlogeneicCAR T-cell therapy products:

“The Centers for Medicare and Medicaid Services §}droposes to cover treatment with T cells
expressing at least one chimeric antigen rece@AR( through coverage with evidence development
when prescribed by the treating oncologist ..."

Patient-Reported Outcomes

ASGCT members support efforts to make drug devedoprand the delivery of health care more patientared,
and believe that the use of patient-reported ousofRROS) can help bolster these efforts. Froneatsic
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perspective, the society is concerned by the N@#fdposed inconsistent collection of PROs only f&RCT-cell
therapies, as well as use of two different tools.

A consideration in determining whether to colldgstdata following CAR T-cell therapy is whethee tthata is also
being collected for an appropriate comparison greuph as historical controls of a cohort of paseeceiving
alternative therapeutic regimens. Furthermore MiSoes require collection of PROs, the Societpmanends
using only a single metric for improved compilatimidata, with the most appropriate questionsdagtterm
follow up of patients. The Patient-Reported Outcemieasurement Information System (PROMIS) is a well
validated instrument that meets this requiremehé dlternative metric listed is the Patient-Regb@eitcomes
version of the Common Terminology Criteria for Adse Events. Collection of information on adversergs
would not be applicable beyond the first of foutdw-up points occurring between three and 24 meumatiter the
procedure.

Registry Considerations

ASGCT encourages the Agency to align the effeadite for data collection requirements with the dditeroad
availability of at least one patient registry withpability to collect required data sets in ordeaoid lapses in
coverage, which could have fatal consequencesdftergs with no other treatment options. To faaiéttimely
initiation of data collection, we recommend that EN6t the Center for International Blood and Marro
Transplant Research (CIBMTR) registry in the fidatision memo as an approved patient registry,isgiready
being utilized to collect patient data for FDA-ré&gal post-marketing studies. FDA post-market stdaia
requirements are consistent with the CMS proposgal i@quirements except for PRO data. If the pategistry is
prepared to collect all required information exdeptthe PRO data at the established effective dfatlata
collection, ASGCT requests that CMS does not detawerage, but rather allows PRO data to be incatpdras
soon as possible. Additionally, the Society recomiseCMS clarify that the therapy will be coveredgatients
who have already undergone lymphocyte harvestitigeatime the final memo is issued. These patiiitsiot
have reported data elements before beginning thebap need to be assured their time-sensitiveathewill be
completed and covered.

The Society also requests CMS indicate that theqategistry may collect PRO data at later timan{soafter
providers obtain initial patient consent to eageltimg-term administrative burdens on providersG&S further
requests Agency clarification regarding how CMS widnsider coverage for patients who do not congent
participation in PRO data collection.

Thank you for your consideration of these commeprlisase consider ASGCT a resource as you workadife
the decision memo.

Sincerely,
%M Cledles

Michele P. Calos, PhD
ASGCT President
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