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January 17, 2018 

 

Tamara Syrek Jensen, J.D.  

Director, Coverage & Analysis Group 

Centers for Medicare & Medicaid Services 

Mailstop S3-02-01 

7500 Security Blvd. 

Baltimore, MD 21244  

 

Sent electronically 

 

RE:     Proposed Medicare Coverage Decision Memorandum for Next    

            Generation Sequencing (NGS) for Medicare Beneficiaries with  

            Advanced Cancer (CAG-00450N) 

 

Dear Ms. Syrek Jensen: 
 

The Personalized Medicine Coalition (PMC), a multi-stakeholder group 

comprising more than 200 institutions across the health care spectrum, appreciates 

the opportunity to submit comments regarding the Centers for Medicare & 

Medicaid Services (CMS)’ Proposed Medicare Coverage Decision Memorandum 

for Next Generation Sequencing (NGS) for Medicare Beneficiaries with Advanced 

Cancer.  

 

Personalized medicine is an evolving field that uses diagnostic tools to identify 

specific biological markers, often genetic, to help determine which medical 

treatments and procedures will be best for each patient. By combining this 

information with an individual’s medical history, circumstances, and values, 

personalized medicine allows doctors and patients to develop targeted prevention 

and treatment plans. 

 

Personalized medicine is helping to shift the patient and provider experience away  

from trial-and-error and toward a more streamlined process for making clinical 

decisions, which will lead to improved patient outcomes, a reduction in 

unnecessary treatment costs, and better patient and provider satisfaction.  

As noted above, PMC’s members are leading the way in personalized medicine 

and recommend that patients who may benefit from this approach undergo 

appropriate testing and tailored treatment as soon as possible during their clinical 

experiences. 

 

In recent years, NGS technologies have played an essential role in advancing our 

understanding of altered genetic pathways involved in human cancer. PMC 

appreciates CMS’ recognition that NGS is an important technology for identifying 
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cancer patients who may benefit from a specific treatment path, and we applaud CMS’ work with 

the Food and Drug Administration (FDA) to accelerate coverage for the FoundationOne CDx 

(F1CDx) through the Parallel Review Process.  We commend the agencies on their approval and 

preliminary coverage for the F1CDx. High quality, validated genomic profiling assays accelerate 

patient access to precision approaches to cancer diagnosis and treatment. PMC supports timely 

finalization of the National Coverage Determination (NCD) for the F1CDx and encourages CMS 

to continue allowing product developers to pursue Parallel Review as a voluntary process.  

 

We sense growing enthusiasm for the diagnostic innovation upon which personalized medicine 

depends.  In order to capitalize on this opportunity, stakeholders must work toward agreement on 

a framework that lays out clear paths to coverage and payment, which in turn will encourage the 

investment that the field requires.  Those policies will accelerate the pace of advancement in both 

diagnostics and personalized medicine.  We appreciate therefore CMS’ interest in putting in place 

guidance that will shape an industry with great potential to improve patient care and make the 

health system more efficient. 

 

We are concerned, however, that the scope of the proposed decision memo for this National 

Coverage Analysis (NCA) interferes with current established care pathways and removes the 

flexibility some test developers have to quickly bring NGS technologies to market outside of the 

Parallel Review Process.  We believe that both allow patients and providers to benefit from 

personalized medicine technologies. Our comments pertain to how the proposed policy, as written 

in the decision memo, would affect coverage for clinical testing services already employed in 

patient care and those that will be developed in the future, as well as the potential burden patient, 

providers, and product developers will face under the proposed coverage with evidence 

development (CED) requirements. PMC respectfully asks that you consider the following 

comments as you finalize this proposed decision memo and we would be honored to serve as a 

resource to CMS as you contemplate the implementation of broader coverage policies for 

diagnostic laboratory tests using NGS.  

 

Statement of Neutrality 

 

Many of PMC’s members will present their own responses to CMS and will actively advocate for 

those positions. PMC’s comments are designed to provide feedback so that the general concept of 

personalized medicine can advance, and are not intended to impact adversely the ability of 

individual PMC members, alone or in combination, to pursue separate comments with respect to 

the proposed decision memo on NGS for Medicare beneficiaries with advanced cancer or related 

issues.  

 

Criteria for National Coverage 

 

Under Section A of the proposed decision memo, to be granted full coverage patients must have 

recurrent, metastatic, or advanced stage IV cancer; cannot have been previously tested using the same  

NGS test; and must have decided to seek further cancer treatment. This language does not address  

coverage for NGS testing in patients with cancer at earlier stages.  However, use of NGS-based testing, 
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including liquid biopsies, in patients with earlier stage cancer may have an even greater impact on 

survival, outcomes, and quality of life. If CMS moves forward with finalizing the NCA for other 

diagnostic laboratory tests using NGS in addition to the F1CDx test, the agency should consider 

broadening the NCA to include coverage of testing performed in patients facing earlier stages of cancer 

and allow more than one test in an individual’s lifetime to account for potential recurrence.  

 

Section A of the proposed decision memo also describes the criteria for full coverage of a diagnostic 

laboratory test using NGS. PMC understands that the NCA will only extend full coverage to tests if  

they are FDA-approved companion in vitro diagnostics; are used in cancers with FDA-approved 

companion diagnostic indications; and provide FDA-approved reports of test results to the treating 

physicians specifying FDA-approved treatment options. We agree that tests meeting these criteria should 

receive full coverage but also acknowledge concerns raised by the American Medical Association and 

others in the medical community that the proposed national coverage criteria are restrictive and run 

counter to processes firmly established in medical practice.  

 

Current local coverage determinations are based on the clinical usefulness of proven biomarkers 

independent of test methodologies and the status of their regulatory approval for marketing and labeling. 

Clinicians rely on research findings to help them assess and understand a given patient’s disease and to  

guide treatment decision-making. Thus, in practice, new clinical oncology data often prompts guideline 

revisions and spontaneous adoption prior to FDA-indicated approval to allow physicians to provide 

patients with the best care based on the most up-to-date findings. The NCA will supersede these existing 

local coverage determinations, which currently provide coverage for clinically valid and medically 

necessary testing services.  In addition, the criteria requiring an NGS-based test to have FDA approval 

for companion diagnostic indications would limit the ability of providers to use NGS tests that are 

recommended in clinical guidelines.  

 

Diagnostic tests performed in clinical laboratories are reviewed using well-accepted processes for 

determining the analytical and clinical validity of tests and are subject to ongoing review by accreditation 

bodies and through statute. They are often included in prevention, screening and treatment guidelines for 

specific conditions that are developed by professional societies, the Agency for Healthcare Research and 

Quality (AHRQ), and the United States Preventive Services Task Force (USPSTF).  If the proposed 

scope of coverage is not modified, the NCA will lead to blanket non-coverage determinations for many 

of these tests and services moving forward, making it difficult for patients to access care that reflects the 

most up-to-date science. A representative cross-section of PMC’s membership urges CMS to modify the 

criteria for full coverage to better reflect established patterns of reimbursement and adoption of 

diagnostic testing in clinical practice.  

 

Requirements for Coverage with Evidence Development (CED) 

 

In 2013, PMC provided feedback to CMS on the agency’s revision of CED guidance.  At that time, PMC 

called on CMS to maintain the use of CED only in circumstances where it would expand access for 

Medicare beneficiaries. PMC was concerned that the 2013 guideline revision signaled CMS’ intent to 

utilize CED more regularly for new technologies and services and that CED could be applied in a manner  
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that impedes access to care by restricting the ability of providers to make decisions in the best interest of 

individual patients. 

The Coalition’s comments to CMS on CED also recognized that experience was gained from prior CED 

efforts. We observed that collaboration among stakeholders during the early stages of defining CED 

study designs, research protocols, and coverage decision-making was essential to successful 

implementation of CED. PMC’s contention that broad participation throughout the CED process was 

particularly important in relation to personalized medicine, where science and clinical practice rapidly 

evolve and external expertise on appropriate research questions and study designs would be necessary.  

Section B of the decision memo details the criteria for diagnostic NGS-based laboratory tests that would 

be considered for coverage under CED. CED is proposed when NGS tests for advanced cancer are FDA-

cleared or -approved but no companion diagnostic indications currently exist. These tests must be 

registered in the National Institutes of Health (NIH) Genetic Testing Registry, and patients and furnishing 

laboratories must participate in a prospective consecutive registry, answering questions designed to 

compare patient outcomes, patient clinical characteristics, and initial clinical validation of the tests.  

CED is also proposed for NGS tests that are not FDA-cleared or –approved, but coverage would be 

limited to participants in National Cancer Institute (NCI) clinical trials. We understand that these tests 

would be required to be registered in the NIH Genetic Testing Registry; be part of a trial in the NCI 

Clinical Trial Network; adhere to CED standards of integrity; have a written analysis plan; and address 

the same questions in the criteria for FDA-cleared or -approved tests designed to compare patient 

outcomes, patient clinical characteristics, and initial clinical validation of the tests.  

In keeping with PMC’s earlier comments to CMS in 2013 on its CED guidance, we believe the proposed 

CED criteria detailed for NGS diagnostic laboratory tests in advanced cancer are too restrictive, exclude 

alternative methods for data collection, burden study participants, and limit patient access. We doubt this 

was CMS’ intention and we call on you to convene patients, providers, product developers, laboratories 

and other stakeholders to develop consensus on solutions to major issues impacting the larger 

community. We specifically recommend discussion of the need for flexibility in meeting CED 

requirements through the use of alternative data sources, the level of evidence sufficient for successful 

completion of CED and transitioning to full coverage, and how CMS plans to treat a gap in coverage for 

tests that were reimbursed prior to the NCA but will subsequently be denied coverage until a CED study 

is approved and underway. 

Recommendations and Conclusion 

 

In summary, PMC recognizes and appreciates CMS’ work with the FDA to reduce the time 

between FDA approval and Medicare coverage of the F1CDx through the voluntary Parallel 

Review Program. We urge you to finalize the NCD for this test, but strongly urge revision of the 

decision memo as it pertains to other tests using NGS technology for cancer if they are to be 

included in the final NCD. When revising the decision memo, we respectfully ask that CMS: 

 



 

  
   

5 

1. Prioritize testing using NGS technologies that aid in clinical care across numerous 

cancer types and stages by continuing to allow tests that do not meet the criteria in 

Section A to receive coverage.  

 

2. Modify the scope of coverage proposed in the decision memo to minimize the effect 

it will have on reimbursement for clinical testing services already employed in the 

care of patients with early and advanced stage cancer, as well as tests that   

will be developed in the future.   

 

3. Convene patients, providers, product developers, laboratories and other stakeholders 

to develop consensus on solutions to major issues with the proposed CED 

requirements. 

 

Thank you for considering our comments. PMC welcomes the opportunity to serve as a resource 

for you in continuing to shape this policy so that it more effectively achieves the goal we share 

with CMS of delivering appropriate, efficient, and accessible health care to patients. If you have 

any questions about the content of this letter, please contact me at 202-589-1769 or 

cbens@personalizedmedicinecoalition.org. 

 

Sincerely yours, 

 

 

 

 

Cynthia A. Bens     

Senior Vice President, Public Policy      

 

 

CC:       Joseph Chin, M.D., M.S. 

Deputy Director, Coverage and Analysis Group 

Centers for Medicare & Medicaid Services 

 

JoAnna Baldwin, M.S. 

Senior Technical Advisor, Coverage and Analysis Group 

Centers for Medicare & Medicaid Services 

 

James Rollins, M.D., Ph.D. 

Director, Division of Items and Devices 

Centers for Medicare & Medicaid Services 

 

Lori Ashby, M.A. 

Director, Division of Medical and Surgical Services 

Centers for Medicare & Medicaid Services 

 

mailto:cbens@personalizedmedicinecoalition.org
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Carl Li, M.D., M.P.H. 

Lead Medical Officer 

Centers for Medicare & Medicaid Services 

 

Katherine B. Szarama, Ph.D. 

Lead Analyst 

Centers for Medicare & Medicaid Services 
 



FW: e-DearColleague: Support the Future of Medical Treatment:
Cosponsor H.R. 5062, the Advancing Access to Precision Medicine Act

FYI
	
From:	e-Dear	Colleague	
Sent:	Tuesday,	March	6,	2018	12:06	PM
To:	Fox,	Lizzy	<Lizzy.Fox@mail.house.gov>
Subject:	e-DearColleague:	Support	the	Future	of	Medical	Treatment:	Cosponsor	H.R.	5062,	the	Advancing	Access	to
Precision	Medicine	Act
 

Support the Future of Medical Treatment: Cosponsor H.R. 5062,
the Advancing Access to Precision Medicine Act

Sending Office: Honorable Eric Swalwell
Sent By: Lizzy.Fox@mail.house.gov  

 

  Request for
Cosponsor(s)

Support the Future of Medical Treatment:

Cosponsor the Advancing Access to Precision Medicine Act (HR 5062)

Supported by the Personalized Medicine Coalition, EveryLife Foundation for Rare Diseases, Biocom, the
Advanced Medical Technology Association, the American Association of Cancer Research, and the
American Society of Breast Surgeons. 

Cosponsors (as of 3/6/2018): Shimkus* (R-IL), Peters* (D-CA), Paulsen* (R-MN), Vargas* (D-CA), Soto (D-FL),
Thompson (R-PA), Gallego (D-AZ), Fitzpatrick (R-PA), Norton (D-DC), Slaughter (D-NY)

Dear Colleague:

Fox, Lizzy <Lizzy.Fox@mail.house.gov>

Tue 3/6/2018 2:18 PM

To:Fox, Lizzy <Lizzy.Fox@mail.house.gov>;

Cc:Fox, Lizzy <Lizzy.Fox@mail.house.gov>;

mailto:%20Lizzy.Fox@mail.house.gov


We urge you to join us to help improve patient outcomes and access to genetic and genomic testing by
cosponsoring H.R. 5062, the Advancing Access to Precision Medicine Act.

Innovation in genomics has presented new opportunities to diagnose and treat genetic disorders like cancer
and most rare diseases, as well as predict one’s predisposition to a disease.  Genetic and genomic tests
have the potential to further the emerging field of precision medicine and to cut health care costs by
facilitating better diagnoses and the consideration of preventive measures. 

However, certain barriers, including the lack of insurance coverage and inability to see relevant health
professionals, impede access to genetic and genomic testing.  While technologies could bring a healthier
America, achievements in this field will be limited in the future unless patients have affordable access to
such testing.  With the enactment of the 21st Century Cures Act, which streamlines the drug and medical
device approval process of the Food and Drug Administration and advances the Precision Medicine
Initiative and Cancer Moonshot, further dialogue and analysis is needed to ensure innovative technologies
can be effectively utilized.

Our bill would address some of these problems by directing the Department of Health and Human Services
to enter into an agreement with the National Academy of Medicine to develop recommendations on how the
federal government may reduce barriers to the utilization of genetic and genomic testing.  The bill would
also allow states to apply for an exception to the federal medical assistance percentage rate (FMAP),
thereby providing them with more money, to provide whole genome sequencing clinical services for certain
children on Medicaid who have an unresolved disease that is suspected to have a genetic cause.  The
purpose is to provide data regarding whether such services help settle a child’s diagnostic odyssey, improve
clinical outcomes, and ultimately reduce program expenditures.  We believe that these actions will help
support the transformation of our health care system to better focus on the uniqueness of each and every
patient in the future.

Please join us in supporting these steps to improve access to genetic and genomic testing.  If you would
like to cosponsor the Advancing Access to Precision Medicine Act or have questions, please contact Lizzy
Fox in Rep. Swalwell’s office at Lizzy.Fox@mail.house.gov, Brian Looser in Rep. Shimkus’ office at
Brian.Looser@mail.house.gov, Anaïs Borja in Rep. Peters’ office at Anais.Borja@mail.house.gov, Andy
Franke in Rep. Paulsen’s office at Andy.Franke@mail.house.gov, or Tim Walsh in Rep. Vargas’ office at
Tim.Walsh@mail.house.gov.

Sincerely,                      

 

Eric Swalwell                                                                        John Shimkus
Member of Congress                                                           Member of Congress

 

Scott Peters                           Erik Paulsen                                      Juan Vargas
Member of Congress           Member of Congress                       Member of Congress

Related Legislative Issues

mailto:Lizzy.Fox@mail.house.gov
mailto:Brian.Looser@mail.house.gov
mailto:Anais.Borja@mail.house.gov
mailto:Andy.Franke@mail.house.gov
mailto:Tim.Walsh@mail.house.gov
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Fiscal Year 2019 Agriculture, Rural Development, Food and Drug Administration, & 
Related Agencies Appropriations Testimony 

Cynthia A. Bens 
Senior Vice President, Public Policy  

Personalized Medicine Coalition 
 

March 30, 2018 
 
Chairman Hoeven, Ranking Member Merkley and distinguished members of the subcommittee, 
the Personalized Medicine Coalition (PMC) appreciates the opportunity to submit testimony on 
the U.S. Food and Drug Administration (FDA)’s fiscal year (FY) 2019 appropriations. PMC is a 
nonprofit education and advocacy organization comprised of more than 200 institutions across 
the health care spectrum.  PMC recognizes the crucial role the FDA plays in promoting medical 
product innovation. As the subcommittee begins work on the FY 2019 Agriculture, Rural 
Development, FDA, & Related Agencies Appropriations bill, we ask that you increase the 
FDA’s budget authority for medical product activities by $473 million as proposed in the 
President’s FY 2019 budget request.  
 
PMC supports FDA Commissioner Scott Gottlieb’s plans for utilizing additional FY 2019 
funding1 to expedite the development of new therapies for patients with unmet medical needs; to 
advance the use of real-world evidence; to foster the growth of digital health technologies; and to 
enhance research on rare diseases. We believe that investing in these initiatives and 
strengthening the FDA’s workforce will facilitate patients’ access to personalized medicine 
products. 
 
Personalized medicine, also called precision or individualized medicine, is an evolving field in 
which physicians use diagnostic tests to identify specific biological markers, often genetic, that 
help determine which medical treatments and procedures will work best for each patient. By 
combining this information with an individual’s medical records, circumstances, and values, 
personalized medicine allows doctors and patients to develop targeted treatment and prevention 
plans.2 Personalized health care has the capacity to detect the onset of disease at its earliest 
stages, pre-empt the progression of disease, and, at the same time, increase the efficiency of the 
health care system by improving quality, accessibility, and affordability.3  
 
I.) The Role of the FDA in Personalized Medicine 
Personalized medicine is a rapidly growing field. A 2015 study found that companies nearly 
doubled their R & D investment in personalized medicines over five years and expect to increase 
their investment by an additional third over the next five years.4 According to the same study, 
biopharmaceutical researchers also predict a 69 percent increase in the number of personalized 
medicines in development over the next five years. 

                                                      
1 https://www.fda.gov/NewsEvents/Newsroom/PressAnnouncements/ucm596554.htm  
2 http://www.personalizedmedicinecoalition.org/Userfiles/PMC-Corporate/file/The-Personalized-Medicine-Report1.pdf  
3 http://www.personalizedmedicinecoalition.org/Userfiles/PMC-Corporate/file/The-Personalized-Medicine-Report1.pdf  
4 http://www.personalizedmedicinecoalition.org/Userfiles/PMC-Corporate/file/pmc-phrma-personalized-medicine-investment-
21.pdf  
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The number of personalized medicines approved by the FDA per year has increased from 5 
percent of new drugs in 20055 to 33 percent in 2017.6 For the past four years, personalized 
medicines have accounted for more than a quarter of new drugs approved by the FDA each 
year.7  
 
The FDA is the gateway for personalized medicines entering the market. FDA’s Center for 
Devices and Radiological Health (CDRH), Center for Drug Evaluation and Research (CDER), 
and Center for Biologics Evaluation and Research (CBER) all have individual responsibilities for 
evaluating medical products for their safety and efficacy. As a more personalized approach to 
treatment has grown, new types of drugs, tools, technologies, and therapies using genetic 
information have challenged existing regulatory frameworks. In 2017, for example, FDA set six 
regulatory precedents including: the record approval of 16 new personalized medicine drugs; the 
approval of the first three gene therapies, two of which were cancer immunotherapies; the first 
approval of a tissue-agnostic cancer therapy; the first authorization for marketing of health-
related genetic tests directly to consumers; the first approval of a personalized medicine 
biosimilar; and the first joint approval and coverage decision between the FDA and the Centers 
for Medicare & Medicaid Services (CMS) for a next-generation sequencing test.8 Robust funding 
is needed to help the FDA keep pace with rapid biomedical innovation and facilitate access to 
personalized medicine.  
 
II.) Facilitating the Development of New Personalized Medicine Products  
By passing the 21st Century Cures Act (The Cures Act), Congress acknowledged the need for an 
additional focus on and funding for FDA. The Cures Act authorized FDA to help further 
modernize drug, biological, and device product development and review, and to create greater 
efficiencies and predictability in product development and review. The Cures Act also improved 
the FDA’s ability to hire and retain scientific, technical, and professional experts in specialized 
areas. As preventive, diagnostic, therapeutic, and analytical methods become more complex, 
these experts will help FDA approve novel products based on high-quality evidence. The 
following areas, which received attention from Congress during consideration of the Cures Act, 
present opportunities across the FDA to bolster personalized medicine. 
 
Expediting Product Development  
Congress called on the FDA to establish one or more inter-center institutes to help develop and 
implement processes for coordination of activities in major disease areas between the drug, 
biologics, and device centers. FDA established the Oncology Center of Excellence (OCE) in 
January of 2017 to create a unified policy approach and clinical review for all drugs, biologics, 
and devices used in medical oncology. OCE leverages the combined talents and skills of all FDA 
regulatory scientists and reviewers who work in medical oncology product review and serves as 
a single point of contact for external stakeholders for FDA’s work in cancer. OCE helps expedite 
the development of oncology and hematology medical products and supports an integrated 
approach to the clinical evaluation of drugs, biologics, and devices for the treatment of cancer. In 
its first year, OCE was essential to FDA’s approval of two cell-based gene therapies and three in 

                                                      
5 http://www.personalizedmedicinecoalition.org/Userfiles/PMC-Corporate/file/The-Personalized-Medicine-Report1.pdf  
6 http://www.personalizedmedicinecoalition.org/Userfiles/PMC-Corporate/file/PM_at_FDA_2017_Progress_Report.pdf  
7 http://www.personalizedmedicinecoalition.org/Resources/Personalized_Medicine_at_FDA_An_Annual_Research_Report  
8 http://www.personalizedmedicinecoalition.org/Resources/Personalized_Medicine_at_FDA_An_Annual_Research_Report  
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vitro diagnostic tests. If properly resourced, the Center of Excellence model is one that could be 
transformative in other disease areas with unmet need.  
 
Enhancing Research on Rare Diseases 
Identifying the biological markers of rare diseases presents great opportunity for new treatments 
and cures. FDA’s Orphan Products Grants Program recently provided $17 million in funding to 
support 15 new clinical trials on products for rare diseases, and for the first time the program 
funded natural history studies, or studies looking at patient experiences and the progression of 
symptoms over time.9 Two of these studies examine biological markers and could provide key 
information for product development about how rare diseases progress.10 Additional resources 
would help the FDA develop clinical trial networks to create an understanding of the natural 
history and clinical outcomes of rare diseases, which FDA would leverage when promising 
medical products are identified for patients.11  
 
Fostering Digital Health Technologies 
Data-capturing technological devices, or digital health technologies, can play a key role in the 
collection of real-world evidence. Currently, FDA is piloting pre-certification, or one-time 
premarket review, for lower-risk digital health technologies, similar to the FDA’s new approach 
to oversight of direct-to-consumer genetic health risk tests.12 FDA would use the additional 
funding to create a Center of Excellence on Digital Health that would build new capacity to 
evaluate and recognize third-party certifiers as well as support a cybersecurity unit.13 These 
efforts to streamline and design regulatory pathways around specific technologies will facilitate 
patient access to the latest technologies. The foundation laid at the FDA for digital health will 
become increasingly important for personalized medicine as patients assume a larger role in 
managing their own health care and are more informed by their ability to access their genomic 
data. 
 
Advancing the Use of Real-World Evidence 
The use of medical data collected outside of a clinical trial, or real-world evidence, presents 
significant opportunities to improve patient access to personalized medicine. Because real-world 
evidence has the potential to provide information on populations that are not always captured in 
clinical trials conducted in traditional settings, the Cures Act required FDA to evaluate the 
potential use of real-world evidence to support the approval of new indications for already 
approved drugs or to help support or satisfy post-approval study requirements. In addition to the 
real-world evidence work already underway to fulfill the Cures Act provisions for drugs, the 
National Evaluation System for health Technology Program, which is directed by CDRH in 
collaboration with medical device stakeholders, promises to drive down the time and cost of real-
world data collection and analysis for medical devices.14 Despite enthusiasm for real-world 

                                                      
9 https://blogs.fda.gov/fdavoice/index.php/2018/02/taking-new-steps-to-meet-the-challenges-of-rare-diseases-fda-marks-the-
11th-rare-disease-day  
10 https://www.fda.gov/NewsEvents/Newsroom/PressAnnouncements/ucm579375.htm  
11 https://www.fda.gov/NewsEvents/Newsroom/PressAnnouncements/ucm596554.htm  
12https://www.fda.gov/downloads/AboutFDA/CentersOffices/OfficeofMedicalProductsandTobacco/CDRH/CDRHVisionandMissi
on/UCM592693.pdf  
13 https://www.fda.gov/NewsEvents/Newsroom/PressAnnouncements/ucm596554.htm 
14https://www.fda.gov/downloads/AboutFDA/CentersOffices/OfficeofMedicalProductsandTobacco/CDRH/CDRHVisionandMissi
on/UCM592693.pdf 
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evidence and efforts to establish a framework and methodologies for applying real-world 
evidence in the regulatory context, additional funding is needed to support systems that enable 
the FDA to use real-world evidence for purposes beyond adverse event monitoring.  
 
The Cures Act included more than 50 sections requiring FDA involvement.15 For FY 2019, the 
Cures Act authorized $70 million for the FDA through the Innovation Account.  Appropriating 
these funds is important, but we contend that this amount of funding alone is insufficient to fully 
support the agency. Activities that fall outside the scope of the Cures Act include CDRH’s plans 
to develop final and draft guidances on next-generation sequencing and the co-development of 
diagnostic tests with therapeutic products.16 These efforts to reduce uncertainties surrounding 
regulatory oversight of diagnostic tests will help streamline the path to market for personalized 
medicine products which are invariably informed by a diagnostic test. 
 
III.) Conclusion 
PMC appreciates the opportunity to highlight the FDA’s importance to the success of 
personalized medicine. Additional budget authority appropriations for the FDA in FY 2019 will 
help the agency maintain a highly skilled workforce that charts an efficient path for advancing 
innovative medical product development. The subcommittee’s support for a $473 million 
increase in budget authority appropriations will bring us closer to a future where every patient 
benefits from an individualized approach to health care. PMC looks forward to working with you 
as you contemplate the appropriate levels of funding for the FDA in FY 2019 and we will gladly 
provide additional information on the programs described in our testimony upon request. 
 
 
Contact Information: 
 
Cynthia A. Bens 
Senior Vice President, Public Policy 
Personalized Medicine Coalition 
1710 Rhode Island Ave. NW, Suite 700 
Washington, DC 20036 
cbens@personalizedmedicinecoalition.org  
(202) 589-1769 
 

                                                      
15https://www.fda.gov/downloads/AdvisoryCommittees/CommitteesMeetingMaterials/ScienceBoardtotheFoodandDrugAdmini
stration/UCM556618.pdf  
16 https://www.fda.gov/medicaldevices/deviceregulationandguidance/guidancedocuments/ucm580172.htm  
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Talking	Points:	FY	2019	Appropriations	for	the	NIH	and	FDA	
	

NIH	Funding	
	

• The	Personalized	Medicine	Coalition	requests	that	the	National	Institutes	of	Health	
(NIH)	receive	an	increase	of	at	least	$2.2	billion	above	the	final	Fiscal	Year	(FY)	2018	
funding	level,	totaling	at	least	$38.4	billion,	to	maintain	the	level	trajectory	of	budget	
increases	for	the	NIH	of	$2	billion	each	year;	account	for	biomedical	inflation;	and	
ensure	that	the	Innovation	Accounts	provided	through	the	21st	Century	Cures	Act	
supplement	the	agency's	base	budget	through	dedicated	funding	to	specific	programs,	
as	intended.		
	

• Investments	made	in	biomedical	research	are	critical	for	finding	cures	and	treatments	
for	diseases	that	affect	millions	of	Americans.	The	NIH	conducts	research	that	is	too	
expensive	and	risky	for	the	private	sector	to	undertake	alone,	and	this	research	has	led	
to	major	achievements	in	the	understanding	of	rare	diseases	and	disorders,	as	well	as	
historically	prevalent	diseases	like	Alzheimer's,	cancer,	and	Parkinson's.		
	

• The	NIH’s	Small	Business	Innovation	Research	(SBIR)	and	Small	Business	Technology	
Transfer	(STTR)	programs	invest	millions	into	health	and	life	science	companies	creating	
new	therapies.	This	funding	incentivizes	industry	to	conduct	high-risk	research	on	
potential	new	drugs	and	therapies.1		
	

• In	addition	to	improving	the	lives	of	millions,	NIH	funding	supports	over	400,000	non-
federal	scientists	and	technical	personnel	at	2,500	research	universities	and	facilities	
nationwide.	The	work	of	these	individuals	drives	the	demand	for	medical	supplies	and	
research	equipment.	NIH	funding	ripples	far	beyond	its	headquarters	in	Bethesda,	
Maryland,	to	benefit	researchers,	manufacturers	and	suppliers	in	every	state.		
	

• From	2003	to	2015,	the	NIH	lost	more	than	20	percent	of	its	purchasing	power.	This	
created	a	hyper-competitive	environment	in	which	less	than	20	percent	of	grant	
applications	for	highly	meritorious	research	are	funded,	making	it	difficult	to	retain	and	
recruit	new-	and	mid-career	biomedical	researchers.2	In	order	to	groom	the	next	
generation	of	researchers,	the	NIH	launched	the	Next	Generation	Researchers	
Initiative.	Additional	funding	will	help	the	NIH	allocate	portions	of	its	base	budget	to	this	
program,	which	intends	to	increase	support	for	early-	and	mid-career	researchers	to	
$1.1	billion	over	five	years.3		
	

																																																								
1	See	https://ncats.nih.gov/smallbusiness/priorities		
2	https://www.nih.gov/about-nih/who-we-are/nih-director/testimony-implementation-21st-century-cures-act-progress-path-
forward-medical-innovation	
3	https://www.nih.gov/about-nih/who-we-are/nih-director/fiscal-year-2018-budget-request	
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• The	All	of	Us™	Research	Program	will	collect	genetic	and	health	information	from	one	
million	volunteers	for	a	decades-long	research	project.	To	ensure	a	dataset	inclusive	of	
all	Americans,	in	the	past	year	the	All	of	Us™	Research	program	awarded	its	first	four	
community	partner	awards	to	organizations	well-positioned	to	engage	and	enroll	
communities	usually	underrepresented	in	biomedical	research,	including	seniors,	
Hispanics	and	Latinos,	African	Americans,	and	the	LGBTQ	community.4	This	program	will	
create	an	invaluable	biomedical	data	set	informing	the	development	of	new	
personalized	medicines.	
	

• The	Cancer	Moonshot	has	given	142	awards,	each	of	which	help	establish	national	and	
international	collaborations,	to	transform	the	way	cancer	research	is	conducted,	such	as	
the	Partnership	for	Accelerating	Cancer	Therapies	(PACT),	a	five-year	public-private	
collaboration	between	the	NIH	and	11	leading	biopharmaceutical	companies	to	identify,	
develop	and	validate	standardized	biological	markers	of	cancer	to	advance	new	
immunotherapy	treatments.5	By	sharing	resources	and	research,	these	collaborations	
will	facilitate	new	discoveries	that	bring	treatment	to	cancer	patients.		
	

• After	decades	of	NIH-funded	research	in	genetics,	gene	editing	is	now	possible.	
However,	in	order	to	develop	new	therapies	utilizing	this	technology	and	hone	its	
methods,	more	research	and	tools	are	needed.	In	January	2018,	the	NIH	launched	the	
Somatic	Cell	Genome	Editing	program	to	research	these	technologies	and	educate	the	
scientific	community.6			
	

• Through	the	Accelerating	Medicines	Partnership,	a	public-private	partnership	between	
the	NIH,	the	U.S.	Food	and	Drug	Administration	(FDA),	12	biopharmaceutical	and	life	
science	companies,	and	13	non-profit	organizations,	the	NIH	is	leading	an	effort	to	
change	the	current	model	for	the	development	of	new	diagnostics	and	treatments.	
Industry	and	non-profit	participants	fund	26%	of	the	program,	and	the	collaboration	
promises	to	shorten	timelines,	cut	costs,	and	increase	the	success	rates	of	new	
personalized	medicines.7		

	
FDA	Funding	
	

• The	Personalized	Medicine	Coalition	supports	the	President’s	proposed	increases	of	
$473	million	in	budget	authority	for	medical	product	activities	at	the	FDA	with	a	total	
funding	of	$3.3	billion	(exclusive	of	$2.5	billion	in	user	fees)	to	strengthen	the	FDA’s	
workforce	and	advance	the	availability	of	innovative	drugs	and	medical	devices.	The	

																																																								
4	https://www.nih.gov/about-nih/who-we-are/nih-director/testimony-implementation-21st-century-cures-act-progress-path-
forward-medical-innovation	
5	https://www.nih.gov/about-nih/who-we-are/nih-director/testimony-implementation-21st-century-cures-act-progress-path-
forward-medical-innovation	
6	https://www.nih.gov/news-events/news-releases/nih-launch-genome-editing-research-program	
7	https://www.nih.gov/research-training/accelerating-medicines-partnership-amp		
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items	proposed	include:	improvements	in	drug	and	device	manufacturing,	advances	in	
the	use	of	real-world	evidence	in	medical	product	development,	and	revisions	to	the	
regulatory	framework	for	digital	health	technology.8		
	

• Investments	in	FDA’s	staffing	needs	come	at	a	critical	time	for	personalized	medicine.	
More	than	80	percent	of	FDA’s	budget	is	dedicated	to	personnel	needs.	Additional	
funding	will	ensure	the	agency	can	secure	and	retain	the	highly	trained	workforce	
required	to	carry	out	its	mandate	and	strategic	priorities	through	2020.	

• Thanks	in	part	to	user-fee	funding,	the	annual	number	of	novel	devices	approved	by	FDA	
quadrupled	from	2009	to	2017.9	The	number	of	personalized	medicines	approved	by	
FDA	each	year	has	also	increased	from	5%	in	2005	to	26%	in	2016.10	Additional	funding	
will	allow	FDA	to	improve	therapies	available	to	patients	and	lower	medical	costs	by	
facilitating	the	development	of	new	therapies	for	unmet	medical	needs,	advancing	the	
use	of	real-world	evidence,	and	fostering	the	growth	of	digital	health	technologies.		

• The	use	of	real-world	evidence	presents	significant	opportunities	to	improve	patient	
access	to	personalized	medicine.	The	National	Evaluation	System	for	health	Technology	
(NEST),	a	program	directed	by	the	FDA	Center	for	Devices	and	Radiological	Health	
(CDRH)	in	collaboration	with	medical	device	stakeholders,	promises	to	drive	down	the	
time	and	cost	of	real-world	data	collection	and	analysis.11	However,	additional	funding	is	
needed	to	support	new	systems	at	FDA	enabling	the	agency	to	use	real-world	evidence	
in	deciding	on	expanded	use	indications,	new	clearances,	and	new	approvals.		
	

• Using	real-world	evidence	sometimes	requires	data	from	digital	health	technologies.	
Currently,	FDA	is	piloting	pre-certification,	or	one-time	premarket	review,	for	lower-risk	
digital	health	technologies,	similar	to	the	FDA’s	new	approach	to	oversight	of	direct-to-
consumer	genetic	health	risk	tests.12	FDA	would	use	the	additional	funding	to	create	a	
Center	of	Excellence	on	Digital	Health	that	would	build	new	capacity	to	evaluate	and	
recognize	third-party	certifiers	as	well	as	support	a	cybersecurity	unit.13	These	efforts	to	
streamline	and	design	regulatory	pathways	around	specific	technologies	will	facilitate	
patient	access	to	the	latest	technologies.	

																																																								
8	See	https://strengthenfda.org/2018/03/03/making-the-case-the-alliances-ask-for-fy-19/		
9	
https://www.fda.gov/downloads/AboutFDA/CentersOffices/OfficeofMedicalProductsandTobacco/CDRH/CDRHVisionandMissio
n/UCM592693.pdf	
10	http://www.personalizedmedicinecoalition.org/Userfiles/PMC-Corporate/file/The-Personalized-Medicine-Report1.pdf		
11	
https://www.fda.gov/downloads/AboutFDA/CentersOffices/OfficeofMedicalProductsandTobacco/CDRH/CDRHVisionandMissio
n/UCM592693.pdf	
12	
https://www.fda.gov/downloads/AboutFDA/CentersOffices/OfficeofMedicalProductsandTobacco/CDRH/CDRHVisionandMissio
n/UCM592693.pdf		
	
13	https://www.fda.gov/NewsEvents/Newsroom/PressAnnouncements/ucm596554.htm	
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• In	accordance	with	priorities	established	in	the	21st	Century	Cures	Act,	FDA	is	working	to	
strengthen	its	relationships	with	the	patient	community	and	incorporate	their	
perspectives	into	product	development.	For	example,	as	part	of	its	2020	strategic	
priorities,	CDRH	intends	to	establish	at	least	10	collaborative	communities,	forums	of	
public	and	private	sector	members	including	patients,	to	solve	regulatory	issues	for	
medical	devices.14		
	

• In	the	coming	year,	CDRH	plans	to	develop	final	and	draft	guidances	on	several	issues	
related	to	personalized	medicine,	including	next-generation	sequencing	and	the	co-
development	of	diagnostics	with	therapeutic	products.15	These	efforts	to	reduce	
uncertainties	surrounding	regulatory	oversight	will	streamline	the	path	to	market	for	
personalized	medicine	products.	

	
The	Basics	of	Personalized	Medicine	
	

• Definition	of	personalized	medicine:	Personalized	medicine,	also	called	precision	or	
individualized	medicine,	is	an	evolving	field	in	which	physicians	use	diagnostic	tests	to	
identify	specific	biological	markers,	often	genetic,	that	help	determine	which	medical	
treatments	and	procedures	will	work	best	for	each	patient.	By	combining	this	
information	with	an	individual’s	medical	records,	circumstances,	and	values,	
personalized	medicine	allows	doctors	and	patients	to	develop	targeted	treatment	and	
prevention	plans.16		
	

• Benefits	of	personalized	medicine:	Personalized	health	care	has	the	capacity	to	detect	
the	onset	of	disease	at	its	earliest	stages,	pre-empt	the	progression	of	disease,	and,	at	
the	same	time,	increase	the	efficiency	of	the	health	care	system	by	improving	quality,	
accessibility,	and	affordability.17	
	

• The	challenge:	Brining	personalized	medicine	to	every	patient	will	require	the	health	
care	system	to	transform	away	from	one-size-fits-all,	trial-and-error	medicine	toward	a	
new,	targeted	approach	that	utilizes	patients’	molecular	information	to	inform	health	
care	decisions.18	

	
	
	
	
																																																								
14	
https://www.fda.gov/downloads/AboutFDA/CentersOffices/OfficeofMedicalProductsandTobacco/CDRH/CDRHVisionandMissio
n/UCM592693.pdf		
	
15	https://www.fda.gov/medicaldevices/deviceregulationandguidance/guidancedocuments/ucm580172.htm		
16	http://www.personalizedmedicinecoalition.org/Userfiles/PMC-Corporate/file/The-Personalized-Medicine-Report1.pdf		
17	http://www.personalizedmedicinecoalition.org/Userfiles/PMC-Corporate/file/The-Personalized-Medicine-Report1.pdf		
18	http://www.personalizedmedicinecoalition.org/Userfiles/PMC-Corporate/file/The-Personalized-Medicine-Report1.pdf		
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The	Growth	of	Personalized	Medicine	in	Statistics	
	

• In	2003,	the	NIH	announced	the	completion	of	the	Human	Genome	Project.	Now,	for	
the	past	four	years,	personalized	medicines	have	accounted	for	more	than	one	of	every	
four	new	drugs	approved	by	the	FDA.19	
	

• In	2017,	FDA	set	six	regulatory	precedents,	including	the	approval	of	the	first	three	gene	
therapies,	two	of	which	were	cancer	immunotherapies,	the	first	approval	of	a	tissue	
agnostic	indication	for	cancer	therapy,	first	authorization	for	marketing	of	health-related	
genetic	tests	directly	to	consumers,	first	approval	of	a	personalized	medicine	biosimilar,	
and	the	first	FDA/CMS	joint	approval	and	coverage	decision	for	a	next-generation	
sequencing	test.20		
	

• Biopharmaceutical	companies	nearly	doubled	their	R&D	investment	in	personalized	
medicines	over	five	years,	and	expect	to	increase	their	investment	by	an	additional	1/3	
over	the	next	five	years.21	
	

• Biopharmaceutical	researchers	predict	a	69%	increase	in	the	number	of	personalized	
medicines	in	development	over	the	next	five	years.22	
	

• A	survey	of	leading	manufacturers	of	personalized	medicine	companies	identified	
scientific	discovery	as	the	biggest	challenge	facing	personalized	medicine,	followed	
closely	by	regulatory	and	reimbursement	barriers.23	
	

• The	number	of	personalized	medicines	approved	by	the	FDA	per	year	has	increased	
from	5%	of	new	molecular	entities	in	200524	to	33%	in	2017.25		

		

																																																								
19	http://www.personalizedmedicinecoalition.org/Resources/Personalized_Medicine_at_FDA_An_Annual_Research_Report		
20	http://www.personalizedmedicinecoalition.org/Resources/Personalized_Medicine_at_FDA_An_Annual_Research_Report		
21	http://www.personalizedmedicinecoalition.org/Userfiles/PMC-Corporate/file/pmc-phrma-personalized-medicine-
investment-21.pdf		
22	http://www.personalizedmedicinecoalition.org/Userfiles/PMC-Corporate/file/pmc-phrma-personalized-medicine-
investment-21.pdf		
23	http://www.personalizedmedicinecoalition.org/Userfiles/PMC-Corporate/file/pmc-phrma-personalized-medicine-
investment-21.pdf		
24	http://www.personalizedmedicinecoalition.org/Userfiles/PMC-Corporate/file/The-Personalized-Medicine-Report1.pdf		
25	http://www.personalizedmedicinecoalition.org/Userfiles/PMC-Corporate/file/PM_at_FDA_2017_Progress_Report.pdf		



 

 

 

 

 

 

 

 

 

 
OVERVIEW: PATIENT ENGAGEMENT AT PMC 

As the health care system shifts from population-based to individualized care, decision-makers must develop 
patient-driven approaches and policies to ensure access to personalized medicine. Consequently, patient 
advocates and patient advocacy organizations are increasingly important partners for researchers, industry 
representatives and regulators advancing personalized medicine.   

In order to integrate their point of view effectively into PMC’s efforts to further personalized medicine, the 
Coalition is launching a Patient Advocacy Organization Working Group, which will inform PMC’s policy strategy 
as well as develop shared messages and tools to empower individual patients to advocate for policies that 
bring personalized medicine closer to the patient.  

 

OBJECTIVES 

As part of the group, which will be led by PMC’s Senior Vice President, Public Policy, Cynthia A. Bens, 
participants will: 

• Inform PMC’s policy strategies and positions, including those related to research and development, 
regulatory oversight, reimbursement, and the delivery of personalized medicine in clinical settings 

• Collaborate to align legislative priorities and leverage relationships with policymakers on topics such as 
appropriations 

• Develop consistent, patient-centered messages that can be disseminated to their patient advocates 
and used in communications with policymakers  

• Use PMC’s policy updates to educate their members on personalized medicine issues  

• Identify areas where PMC can grow its influence and membership  

• Share information to foster partnerships with the Coalition and among working group members 

 

PARTICIPATION DETAILS  

• The working group will convene via teleconference at least once per quarter, and as needed. 

• Representatives from current PMC member organizations are invited to participate.  

• The working group will complement the Coalition’s other working groups convening health care 
providers and industry stakeholders on personalized medicine. 

 

CONTACT 

To join or request more information, please contact David Davenport, Manager, Public Policy & Secretary to 
the Board at ddavenport@personalizedmedicinecoalition.org.  

Patient Advocacy Organization 
Working Group 

 

mailto:ddavenport@personalizedmedicinecoalition.org


 

	

	

	

	

	

	

 

 

OVERVIEW: INDUSTRY ENGAGEMENT AT PMC 
Health care is in the midst of a shift from one-size-fits-all, trial-and-error medicine toward a new, targeted 
approach that utilizes patients’ molecular characteristics to inform health care decisions. Completing this 
transformation will require solutions to nuanced regulatory and reimbursement challenges standing in the way 
of the rapid development and clinical adoption of more individualized care. Unfortunately, growing excitement 
for personalized medicine among patients, providers, and policymakers is tempered by increasing pressure to 
control costs across the U.S. health care system. To date, policy proposals aimed at reducing costs have failed 
to recognize personalized medicine’s potential contributions to efficient, high-value care.  
Policy conversations are beginning to focus more on designing the most effective care delivery models, 
developing appropriate measures of quality care, and identifying treatment outcomes that matter most to 
patients. In order to integrate these principles consistently into PMC’s efforts to further personalized medicine, 
the Coalition is expanding its engagement with the Pharma and Diagnostics Working Group to inform PMC’s 
policy strategy and advocacy activities related to research and development, regulatory oversight, 
reimbursement, payment reform, and health care quality.  

OBJECTIVES 

As part of the group, which will be led by PMC’s Senior Vice President, Public Policy, Cynthia A. Bens, and 
PMC’s Senior Vice President, Science Policy, Daryl Pritchard, Ph.D., participants will: 

• Formulate a comprehensive policy agenda that highlights policy challenges biopharmaceutical and 
diagnostic companies face in bringing personalized medicine interventions to patients 

• Develop consistent messages based on this policy agenda that PMC can communicate to 
policymakers, patients, and the public 

• Collaborate to align policy priorities among PMC members and leverage relationships with 
policymakers to advance legislation and regulations that promote the adoption of personalized 
medicine 

• Identify areas where PMC can increase its influence and expand its membership  
• Share information to foster partnerships among working group members 

PARTICIPATION DETAILS  
• The working group will convene via teleconference at least once per quarter, and as needed 
• Representatives from current PMC member organizations are invited to participate 
• The working group will complement the Coalition’s other working groups, which convene health care 

providers and patient advocacy organizations on personalized medicine 

CONTACT 

To join or request more information, please contact David Davenport, Manager, Public Policy & Secretary to 
the Board at ddavenport@personalizedmedicinecoalition.org.  

Pharma and Diagnostics 
Working Group 
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Title: Cost-effectiveness of multi-gene panel sequencing (MGPS) for advanced non-small cell lung cancer 
(aNSCLC) patients. 

Background: MGPS, compared to single-marker genetic testing (SMGT), has the potential to identify 
more patients who could benefit from targeted therapies, but the impact on outcomes and total costs of 
care is uncertain. Our goal was to estimate the cost-effectiveness of MGPS vs SMGT in aNSCLC.   

Methods: aNSCLC patients (stage IIIB or metastatic) diagnosed between 2011-2016 were identified from 
the Flatiron Health database, representing curated electronic health record-derived clinical information 
from >250 oncology practices nationwide. After stratifying patients in MGPS or SMGT cohorts, we 
analyzed the percentage of patients that receive targeted treatment; survival; and  total costs of care. 
SMGT included EGFR and ALK testing; MGPS also allowed detection of BRAF, RET, ROS1, HER2 and MET 
mutations. Cost data sources were the CMS Fee Schedule and 2017 ASP drug cost. We estimated the 
incremental cost-effectiveness ratio (ICER) and performed sensitivity analyses from a US payer 
perspective over a lifetime horizon, using a decision model. 

Results: We identified 5688 aNSCLC patients receiving MGPS (n=875) or SMGT (n=4813), of which 22% 
tested positive for EGFR (18.5% MGPS, 17.3% SMGT) or ALK (3.59% MGPS, 3.78% SMGT). Among MGPS 
tested patients, an additional 8% were found to have BRAF, RET, ROS1, HER2 or MET mutations. Of 
MGPS tested patients, 21% received targeted treatments vs 19% with SMGT. Observed survival was 1.14 
life years (LYs) in SMGT vs 1.20 LYs in MGPS. Lifetime total costs were $8,814 higher per patient for 
MGPS. The ICER of MGPS vs SMGT was $148,478 per LY gained. If all patients with actionable mutations 
would receive targeted treatment in MGPS-guided care vs the proportion currently receiving targeted 
treatments under SMGT, the ICER would be $110K/LY gained. Sensitivity analyses shows widely varying 
ICERs ($139/LY to $661,625/LY).  

Conclusion: Based on data from a nationwide oncology patient database, MGPS has moderate cost-
effectiveness compared to SMGT in aNSCLC patients. Efforts to increase the proportion of patients who 
receive targeted therapies would improve the cost-effectiveness of MGPS, assuming incremental costs 
and outcomes of targeted treatments remain unchanged.  
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