

























































































American Cancer Society
Cancer Action Network
555 11" Street, NW
Suite 300

Washington, DC 20004
202.661.5700
WWW.acscan.org

February 25, 2015

The Honorable Fred Upton, Chairman The Honorable Diana DeGette
Energy and Commerce Committee U.S. House of Representatives
U.S. House of Representatives Washington, DC 20515

Washington, DC 20515

Re: Discussion Draft of 21° Century Cures Legislation

Dear Chairman Upton and Representative DeGette:

The American Cancer Society Cancer Action Network (ACS CAN) is pleased to offer comments on the
Energy and Commerce Committee’s draft 21 Century Cures Legislation. We share the Committee’s goal
to accelerate the discovery, development, and delivery of promising new treatments, and believe that
this requires a strong research enterprise, incentives for improving patient care and an efficient

regulatory environment while maintaining safety and efficacy standards.

Our comments focus on provisions of particular interest to cancer patients. We welcome the
opportunity to continue to work with the Committee on this important legislation.

RESEARCH ENTERPRISE

Targeted Funding Without Increased Resources (Sections 1202, 4007, 4008)

ACS CAN is concerned that the 21°' Century Cures discussion draft does not include a general
authorization for increased NIH funding or any mechanism for increasing NIH funding. While we are
mindful of the Committee’s desire to emphasize certain new areas of research, the absence of
additional resources puts current funding devoted specifically to cancer research at risk at a time when
new genomic based discoveries in precision medicine are making the fight against cancer more
productive and lifesaving than ever before. Targeted authorizations of appropriations that codify new
research priorities should be funded from a new, higher baseline so that ongoing successful research on
cancer and other diseases continues.

Flexible Research Authority and Multi-Year Funding (Section 1201)

The Flexible Research Authority that would be authorized for the Cures Acceleration Network under
section 1201, as well as the authorization that funds appropriated to the Cures Acceleration Network be
available until expended, are positive enhancements to the program. However, we suggest that these
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authorities be granted more broadly. There are effective drug development and clinical research
programs at multiple NIH research institutes, including the National Cancer Institute (NCI). These other
programs would also benefit from these enhanced authorities.

Additionally, NIH as a whole would benefit from the authority to carry over appropriations for more
than one year, in a manner that is consistent with other grant-making scientific agencies. Having the
authority to carry over funds for a second year would assist NIH in making the best decisions possible
and would minimize the need to obligate resources “last minute” before they expire at the end of a
fiscal year.

Innovative Cures Consortium (section 2001)

ACS CAN strongly supports innovation in biomedical research and the intent of the consortium. It is
unclear, however, the extent to which it duplicates existing NIH and NCI programs that support public-
private research partnerships. We would have concerns if the intent were to divert resources for
similarly structured research projects that are now being undertaken in the institutes.

NIH Research Strategic Investment Plan and Evaluation (Section 4001, 4004)

ACS CAN is also concerned about certain aspects of the proposed “NIH Research Strategic Investment
Plan.” The draft calls for a biomedical research strategic plan to be written in consultation with patient
groups and industry that would identify strategic focus areas, and include measurable objectives for
each focus area. While this is a reasonable goal, we want to make sure vital areas of research that have
been instrumental in the fight against cancer continue to be supported. Behavioral, social science, and
health services research in particular are critical to the prevention and early detection of disease. We
know that most serious diseases have been controlled through prevention and public health strategies
(smallpox, polio, tuberculosis), and we know that 50 percent of cancer deaths can be prevented if
people engage in the right healthy behaviors. It is critical that these behavioral research programs,
which already make up a very small portion of the NIH budget, yet help us understand how to motivate
people to wellness, are not undermined in any way.

We also believe that the GAO study on duplication in federal biomedical research, authorized under
section 4004(c), should have appropriate benchmarks for comparison. Studies on duplication of research
should compare the NIH research portfolio with that of private industry. However, careful attention
should be used in this examination. Multiple research projects on similar questions and topics are not
always duplicative.
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Precision Medicine (Sec. 2301)

While no text was provided in the draft legislation, we support the Committee’s and the President’s
emphasis on precision medicine. Cancer research has been leading the field in development of precision
(or personalized) medicine, and increased investment in this type of research has the potential to
greatly benefit cancer patients.

INCENTIVES FOR INNOVATION

DORMANT Therapies (Sections 1221-1223)

ACS CAN strongly supports efforts to create economic incentives to encourage and promote innovation
and clinical development of life-saving drugs that have medical promise. We believe the extended
period of exclusivity envisioned in the DORMANT Therapies sections could encourage drug companies to
pursue drugs that they might not have otherwise reviewed for further development, and this would be a
positive step. We also know, however, that extended exclusivity can lead to higher drug prices for
patients and payers. Accordingly, we recommend a balanced approach that motivates companies to
look at dormant drugs, but doesn’t go so far as to extend exclusivity to drugs that would have been
developed anyway.

Sufficient Medicare Coverage for Colorectal Cancer Screening

As we asked in our earlier letter to the Committee, we urge you to incorporate the text of H. R. 1070,
Removing Barriers to Colorectal Cancer Screening Act from the 113" Congress in the final 21° Century
Cures legislation. This legislative language would simply eliminate an anomaly in the law that causes
coinsurance to be charged in Medicare when a polyp is found during a colonoscopy. We believe this
text to be germane given the other Medicare provisions (Sections 4221, 4261, 4281, 4284 and 4341)
included in the larger draft released by the Committee. Currently, federal law waives the beneficiary
coinsurance (copays and deductibles) for covered preventive services that have a grade “A” or “B” from
the U.S. Preventive Services Task Force (USPSTF).

Colonoscopy, sigmoidoscopy, and fecal occult blood testing (FOBT) have all been assigned an “A” rating
from the USPSTF for adults beginning at age 50 and continuing until age 75. However, patients who
receive a screening colonoscopy that also involves the removal of precancerous polyps during the same
clinical encounter as the screening test are responsible for the coinsurance, which can exceed $500. This
is because under Medicare coding rules, removal of any polyp reclassifies the “screening” as a
therapeutic procedure. This glitch in the law creates a “bait and switch” scenario for beneficiaries who
get a colonoscopy with the understanding that there is no coinsurance associated with the procedure,
and then later are hit with an unexpected charge. Colorectal cancer screening by colonoscopy can
remove precancerous polyps during the procedure, thereby making it a unique preventive service. Not
only can cancer actually be prevented, small in situ cancers also can be removed during the procedure.
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For those living on a fixed income, the chance of this unexpected cost can prevent them from receiving a
potentially life-saving screening. Including the Removing Barriers to Colorectal Cancer Screening Act
(H.R. 107; 113" Congress) would correct this oversight and allow men and women on Medicare to
receive these important screenings without risking coinsurance. By removing this financial barrier,
Congress would help increase screening rates and reduce the incidence of colorectal cancer.
Accordingly, we ask that you consider including this legislation as part of the 21st Century Cures
legislation.

REGULATORY ENVIRONMENT

The regulatory infrastructure for medical products is meant to evaluate evidence of safety and efficacy
in order to protect the interest of public health. Over time, Congress has provided FDA with a variety of
tools and alternate product approval pathways that allow provisional, faster, and more efficient
approvals. The Office of Hematology and Oncology Products (OHOP) has been very aggressive in the use
of all of the tools at its disposal to approve cancer drugs. In 2014 eight novel therapeutic cancer drugs
were approved and half enjoyed fast-track designation, five were designated breakthrough status, all of
the drugs were granted priority review, and seven received accelerated approval. All but one of these
drugs was approved in the U.S. before being approved anywhere else in the world. While many of the
proposals contained in the draft legislative proposal are meant to promote the use of advanced trial
designs and flexible review processes, (e.g. surrogate endpoints, small single-arm trials and accelerated
approvals), it is important to acknowledge that these tools have been successfully employed by OHOP,
and should be looked to as a potential model for other product offices.

Patient Involvement at FDA (Sect. 1001)

Patient involvement throughout the drug and device approval process is imperative. Patients are
uniquely positioned to provide valuable information about patient needs and preferences; they provide
input on benefit and risk assessments; and, they have a unique perspective that can lead to improved
quality of care for patients with a particular disease.

Section 1001 of the legislation would establish a new mechanism for FDA to receive patient experience
data. The provision would require FDA to develop guidance, and provide a framework for patient
advocacy organizations to gather patient data, quantify benefits and risk, and use patient reported
outcomes that could be incorporated into the drug development and review process. ACS CAN supports
the provision. However, we encourage the Committee to also include language in this section to build
on provisions enacted in the_Food and Drug Administration Safety and Innovation Act (FDASIA) specific
to patient engagement in the drug approval process.
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ACS CAN supported language in Sections 1137 and 1142 of FDASIA to maximize patient input on drug
and device advisory committee and sponsor meetings, and allow a unique opportunity for the patient
experience around benefit- risk assessment to be included during multiple points of the drug and device
development process. Since the law was enacted, we have not been able to assess the overall impact of
the FDASIA provision, and no statistics have been published with respect to patient participation in
meetings either before or after FDASIA enactment. Given that it has been difficult to ascertain specific
data on how FDA is responding to the law, we urge the Committee to include directive language, which
is attached.

The proposed language would direct FDA to provide statistics indicating the number of meetings in
which patient representatives have participated sorted by review division, disease, and type of meeting
so that the Committee is able to monitor implementation of the program, its impact and workability. We
also urge the Committee to include language directing GAO to undertake an analysis of existing FDA
programs intended to facilitate patient representation and/or participation to provide a clearer
understanding of the organizational structure and mandates of the various offices within FDA that have
duties relating to patient representation and participation.

We commend the Committee for identifying patient engagement in the drug and device development
process as an area of focus for the 21* Century Cures legislation by including the topic as one of the five
priority areas of focus the Committee identified last year. We welcome the opportunity to work closely
with the Committee to build on section 1001 of the draft bill.

Inclusion of Patients on Advisory Bodies (e.g. Section 2001, 2021, 4002)

The draft legislation includes proposals for a number of new commissions and bodies intended to
provide advice and recommendations on various aspects of research, innovation, and drug
development. Patients are the ultimate stakeholders in the quest for medical innovation, and therefore
should constitute meaningful proportions of any new advisory groups. The Board of Directors of the
Innovative Cures Consortium (Section 2001) does not reserve specific positions for patients, but rather
reserves a set of board seats for a group of five stakeholder groups which includes patients. The Medical
Product Innovation Advisory Commission (Section 2021) lists the types of individuals who must be
included, but patients are not among those listed. The biomedical research working group (Section
4002) is an example of another group without specific requirements for patient representation.

As the Committee finalizes legislation we request that wherever new bodies are created greater
representation is reserved for patients. Patients can provide beneficial insights and perspectives into the
research, drug and device development process, and their views should be valued and acknowledged
through appropriate representation on advisory groups and commissions.
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Sensible Oversight for Technology Which Advances Regulatory Efficiency (SOFTWARE Act)

(Sections 2061-2063)

Software and mobile applications (apps) that are increasingly being integrated into healthcare hold
enormous potential to increase the efficiency and quality of care. The Committee recognizes, and we
agree that in order to achieve the twin goals of promoting innovation and protecting patient safety, we
must create clear guidelines that distinguish applications that do not need to be regulated, from those
that do, based on the potential risk that they pose to patients.

For example, software that monitors a person’s activity as part of a weight management plan poses far
less risk than software that monitor’s insulin dosing to control blood sugar. The functional aspect of
these software examples could be quite similar, but the patient risk is magnified in the insulin example.
The Committee provision seems to recognize the need to differentiate based on patient risk, but does
not quite make clear the actual delineation. Asyou know, ACS provided an expert witness in the
committee hearing on this subject, and we would be pleased help refine this section, as appropriate,
with the intent of assuring that robust innovation in healthcare software continues.

Expanded Access (Sections 1121-1125)

The primary goal of drug development should be the rapid evaluation of drug candidates so that safe
and efficacious drugs are brought to market as quickly as possible. While full approval and broad access
are the primary goals, in certain specific circumstances individual patients may benefit from an
unapproved drug, yet be unable to access the drug via participation in a clinical trial for a variety of
reasons, including ineligibility for trial participation. In such a case, an FDA expanded access protocol is
in place for individual access to experimental drugs. This process requires obtaining physician and drug
sponsor support of the proposed expanded access. For drug sponsors, providing such access can
sometimes be challenging due to a number of concerns, including limited supplies of the drug and the
potential for negative impact on the ongoing clinical trial.

FDA has recently proposed streamlining the process for single patient expanded access. The proposal
contained in the 21% Century Cures draft would build upon the FDA proposal by providing drug sponsors
new special approval pathway options in exchange for more transparency in their expanded access
decision-making process. We support this proposal and look forward to further insight provided by the
proposed GAO report and task force. We further recommend that both the GAO and the task force
evaluate the effect of clinical trial inclusion/exclusion criteria on the need for expanded access and the
impact of granting expanded access on the normal drug approval process.
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Restricting Access to Pain Medication: (Sect. 4281 and 4284)

Prescription drug abuse and misuse continues to be a serious public health concern, and we share the
goal of resolving this problem. However, it is important to approach changes in this policy area in a
balanced way. Policies that address misuse and abuse must preserve patient access to effective
medications for the millions of people who are debilitated by serious and/or chronic pain — many of
whom are cancer patients. ACS CAN strongly opposes the policy changes proposed in Section 4281 of
the draft. The language implies that every Medicare Part D beneficiary who uses a Schedule I, IlI, IV or V
controlled substance would be identified for surveillance, and be required to participate in a safe
pharmacy program. This policy change could create unintended consequences for patients who rely on
these medications due to chronic and severe pain. It is a fact that localized shortages of opioid
medications is an ongoing and increasing problem for cancer patients who have a legitimate need for
pain control in order to work and to retain their independence. Limiting patient access, particularly for
seniors who may be less able to travel to one particular pharmacy could cause cancer patients harm.

Additionally, the draft legislation would not allow coverage for a Part D schedule II, I, IV or V controlled
substance unless the prescription is transmitted electronically in accordance with an electronic
prescription drug program. This provision is concerning to us because the adoption of electronic
prescription drug programs by pharmacies nationwide is extremely varied, and in most states only 60 to
80 percent of pharmacies are enabled. This provision would further restrict senior access to appropriate
pain medication, and we would urge the Committee to adopt a phase-in period that would allow the
nation’s pharmacies time to successfully implement e-prescribing programs.

Modernizing Regulation of Diagnostics (Sec. 2161)

While no text was proposed for this section, we understand the Committee’s interest in the issue of
diagnostics regulation. ACS CAN provided extensive comments to the Committee in a letter dated
January 5™ in which we expressed the importance of a regulatory framework that ensures patient
safety regardless of where or how a test is developed and run.
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Conclusion

Thank you again for the opportunity to contribute toward the 21* Century Cures initiative Please do not
hesitate to contact Dick Woodruff (dick.woodruff@cancer.org)or Keysha Brooks-Coley (Keysha.Brooks-

Coley@cancer.org) if you have any questions. We look forward to continuing the discussion, and being

of assistance in creating a final legislative product that meets the needs of cancer patients, survivors,
and those who are helping them in the fight against the disease.

Sincerely,

The American Cancer Society Cancer Action Network, the nonprofit, nonpartisan advocacy affiliate of
the American Cancer Society, is the nation’s leading cancer advocacy organization that works to make
cancer issues a national priority
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[Discussion Draft]

Amendmentto H.R./S.

(21° Century Cures)

Insert at the appropriate place the following new section (and conform the table of contents
accordingly):

SEC. _. IMPROVING PUBLIC ACCESS TO DATA ON PATIENT PARTICIPATION
IN FDA PRODUCT SPONSOR MEETINGS AND FDA ADVISORY COMMITTEES.
(a) ANNUAL REPORTS ON PATIENT REPRESENTATION.—

(1) MEDICAL PRODUCT DISCUSSIONS.—Section 569C of the Federal Food, Drug and
Cosmetic Act (21 U.S.C. 360bbb-8c) is amended by adding at the end the following new
subsections:

“(f) ANNUAL REPORT.—

“(1) PATIENT PARTICIPATION.—Not later than February 1 of each year, the Secretary shall
submit to the Committee on Appropriations and the Committee on Health, Education, Labor,
and Pensions of the Senate, and the Committee on Appropriations and the Committee on
Energy and Commerce of the House of Representatives, a report that provides information on
participation of patient representatives in agency meetings during the fiscal year that ended
on September 30 of the previous year, including the information described in paragraph (2),
and recommendations described in paragraph (3). A report submitted under this subsection
may be submitted in conjunction with the Secretary’s annual report on conflicts of interest
required under section 712(e).

“(2) INFORMATION REQUIRED.—Each report under paragraph (1) for a fiscal year shall
provide detailed information on the following:

“(A) PARTICIPATION IN AGENCY SPONSOR MEETINGS.—T he participation of patient
representatives in agency meetings with medical product sponsors and investigators.
Such information—

“(i) shall include the number of such agency meetings in which patient
representatives participated during such fiscal year; and

“(ii) shall be presented in multiple formats, including by type of medical product,
by the division or office of the Food and Drug Administration conducting the review,
by disease area, and by type of meeting (as such meeting types are specified in the

Food and Drug Administration guidance document entitled “Formal Meetings

Between the FDA and Sponsors or Applicants™).

“(B) AGENCY STAFFING FOR PATIENT REPRESENTATION.—Staffing levels within the
Food and Drug Administration specifically dedicated to facilitating patient participation
in agency meetings and patient engagement. Such information—

“(i) shall be presented by division and office of the Food and Drug

Administration;

“(ii) shall include specific information on the number of staff and the amount of
staff time dedicated to facilitating patient participation in agency meetings; and

“(iii) shall exclude staff or staff time dedicated to public relations, marketing or
dissemination of information to patient representatives.
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“(3) FINDINGS AND RECOMMENDATIONS.—The Secretary shall include in each report
under paragraph (1)—

“(A) findings as to the adequacy of patient participation in such agency meetings
during the fiscal year involved,;

“(B) an explanation for the findings made under subparagraph (A); and

*(C) such recommendations to increase patient participation in such agency meetings
as the Secretary determines to be appropriate.

“(4) PusLICc AVAILABILITY.—Not later than 30 days after submitting a report under
paragraph (1), the Secretary shall make such report available to the public.

“(g) PuBLICATION OF DATA ON AGENCY WEB SITES.—The Secretary shall publish and
regularly update the information described in subsection (f)(2) on an appropriate Internet Web
site or sites of the Food and Drug Administration, such as the ‘FDA Track’ Internet Web site.
Such information shall be updated periodically but in no case less frequently than once each
calendar quarter. The Secretary shall also post each annual report required under subsection
(F)(1) on such Internet Web site or sites.”.

(2) CONFLICTS OF INTEREST.—

(A) ANALYSIS OF BARRIERS TO PATIENT PARTICIPATION.—The Commissioner of Food
and Drugs shall perform a full analysis of the process and guidance for conflicts of
interest under section 712 of the Federal Food, Drug and Cosmetic Act (21 U.S.C. 379d-
1) to determine whether such process and guidance presents barriers to patient
participation on advisory committees of the Food and Drug Administration. Such analysis
shall also include an examination of the staff of the Food and Drug Administration and
staff time available to carry out the requirements of such section and such other
provisions of such Act, including section 569C of such Act, that are intended to
encourage patient participation on advisory committees and at agency meetings with
medical product sponsors and investigators.

(B) REPORT TO CONGRESS.—Not later than one year after the date of the enactment of
this Act, the Commissioner shall submit a report to the Committee on Appropriations and
the Committee on Health, Education, Labor, and Pensions of the Senate, and the
Committee on Appropriations and the Committee on Energy and Commerce of the House
of Representatives that describes the Commissioner’s findings of the analysis performed
under subparagraph (A) and includes such recommendations for legislative or regulatory
changes to eliminate barriers to patient participation on such advisory committees and at
such meetings.

(b) GAO REPORT.—

(1) STupY.—The Comptroller General of the United States shall conduct a study of all
programs at the Food and Drug Administration designed to facilitate patient representation or
patient participation on advisory committees that provide advice or recommendations to the
Commissioner of Food and Drugs on activities of the Food and Drug Administration or in the
medical product development process, including under sections 569C and 712 of the Federal
Food, Drug and Cosmetic Act (21 U.S.C. 360bbb-8c, 379d-1).

(2) SPECIFIC MATTERS STUDIED.—The study conducted under paragraph (1) shall include
an analysis of the following:

(A) The organizational structure and mandates of the various offices of the Food and
Drug Administration with duties relating to patient representation or patient participation
in activities of the Food and Drug Administration.
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(B) The adequacy of the office staffing to carry out such duties.

(C) Whether the office structure or reporting requirements present conflicts with the
mandates for patient-focused duties.

(D) A detailed examination of the coordination of the various patient representation
or patient participation duties within different offices.

(E) The conflict of interest process and guidance under section 712 of the Federal
Food, Drug and Cosmetic Act, and the effectiveness of the process and guidance in
screening patient representatives in a timely manner to permit patients to participate in
medical product sponsor meetings or on advisory committees effectively.

(F) Existing barriers that impede patient engagement in the Food and Drug
Administration drug and device approval processes.

(3) FEEDBACK FROM PATIENT ADVOCACY ORGANIZATION.—In carrying out the study
under paragraph (1), the Comptroller General shall seek input from patient advocacy
organizations on the following:

(A) The views and experiences of patient representatives who have served or sought
to serve on FDA advisory committees.

(B) Specific suggestions to expand the opportunities for greater engagement of
patient representatives in medical product sponsor meetings, on advisory committees
effectively, or in other appropriate areas.

(4) RepoRrRT.—Not later than one year after the date of the enactment of this Act, the
Comptroller General shall submit to the Committee on Appropriations and the Committee on
Health, Education, Labor, and Pensions of the Senate, and the Committee on Appropriations
and the Committee on Energy and Commerce of the House of Representatives a report that
sets forth the findings of the Comptroller General with respect to the study conducted under
this subsection, and includes recommendations for better coordination of patient engagement
activities across the Food and Drug Administration.
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