June 25, 2014
The Honorable Fred Upton
Chairman
Energy and Commerce Committee
U.S. House of Representatives
2125 Rayburn House Office Building
Washington, DC 20515

The Honorable Diana DeGette
Member
Energy and Commerce Committee
U.S. House of Representatives
2125 Rayburn House Office Building
Washington, DC 20515

Sent via e-mail: Cures@mail.house.gov
RE: Comments on the 21st Century Cures Initiative
Dear Chairman Upton and Representative DeGette:
Thank you for the opportunity to provide ideas on how Congress can help accelerate the discovery,
development, and delivery of promising new treatments to patients.
We applaud your leadership focusing our nation on the need to improve the way we search for cures.
Today, there are more than 7,000 known deadly and debilitating diseases affecting our world, and yet we
have viable treatments for only about 500. However, it can take an average of 15 years, can cost upwards
of a billion dollars to get a new medicine from discovery to patients, and the entire the process is fraught
with risk.
We must change this and we believe that we can. The opportunity to make a tremendous difference in
millions of lives for generations to come is upon us. Thanks in large part to investment from the federal
government and the private sector, we now have the knowledge, technology, and the human and
financial resources to find cures. We need to marshal these resources to create better research tools, to
develop more innovative approaches to research, and to change the pace of discovery and development
to match the rushing pace of unmet medical needs.
At FasterCures, our mission is to save lives by saving time. We are a center of the Milken Institute, a
nonprofit and nonpartisan organization determined to improve the medical research and development
system so that we can speed up the time it takes to get important new medicines from discovery to
patients. We are an action tank that works across diseases, disciplines, and sectors – academic
institutions, government agencies, biotechnology and pharmaceutical companies, investors, medical
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research foundations, philanthropic organizations, and patient advocacy groups – to identify and
eliminate roadblocks slowing down medical progress.
We welcome the opportunity to share our perspectives in response to questions posed in the 21st
Century Cures Initiative’s “Call to Action” white paper, and in subsequent white papers, hearings, and
roundtables. Below we outline principles that are core to any effort designed to improve the medical
research system, but require increased incentives, broad adoption, and greater support – opportunities
that we hope this bipartisan initiative will seize.
1)

Put patients at the center of the discovery, development, and delivery
process.
To galvanize improvements in medical research, we must first go back to basics. Investing in
medical research is investing in hope for patients and their families, a healthier future, and a
more productive workforce. We all stand to benefit from having an efficient and effective
research system. To do this, we need patients as engaged partners – participating in and shaping
the process.
•

Ensure that patients are participating in and driving research. At the most fundamental
level, we cannot conquer disease without unlocking patient information – medical
records; biological material such as tissue, blood, and DNA; and our biology as observed
in clinical trials – and making these available to clinical researchers in an efficient way.
Beyond data collected in the laboratory setting, data on patient reported outcomes
provide a comprehensive understanding of the effectiveness of a therapy.
o

Integrate research into electronic health records. As the healthcare system
addresses the challenges of widespread adoption of electronic health records (EHRs),
research capacity should be part of the architecture. 1 The complexity of issues that
affect human health – from the genomic and proteomic levels to the culture and
locale of the institutions that provide healthcare services – requires that there be a
more comprehensive and collaborative approach to connecting the worlds of science
and the clinic. The potential to gather data on thousands – even millions – of patient
encounters provides an unprecedented opportunity to make the connection
between research and healthcare delivery.
In 2011, FasterCures released a report, “Still Thinking Research,” that found the
health IT infrastructure was falling short of its potential to leverage research
capabilities to increase our understanding of disease and accelerate the discovery
and development of therapies. The findings in this report are more relevant than
ever. Among our recommendations is to ensure that clinical trial screening and
matching should be included as a measure for “Meaningful Use” of electronic health
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record systems. 2 We believe this report contains promising case studies of what is
possible; the question remains – how can we prioritize this work to get to 21st century
cures?
o

Develop a more efficient approach to clinical trials. One way to enhance patient
participation in the research process is to make clinical trials more efficient. Without
patients enrolling in clinical trials, the search for cures could slow to a snail’s pace.
Clinical trials play a central role in scientiﬁc advances, yet recruiting patients into
clinical trials, and keeping them in trials once they’ve signed on, continue to be a
daunting challenge. However, we are buoyed by the innovative approaches that are
beginning to improve the efficiency of clinical trials through adaptive designs and a
more targeted approach. For example:
o The adaptive clinical trial design of I-SPY, in which drugs are assessed over the
course of months – rather than decades – and the information used in real-time
to direct the course of a trial.
o The recently launched Lung Cancer Master Protocol (Lung-MAP) 3 trial is a
promising and potentially transformative approach to clinical trials. It allows
physicians to sort through multiple experimental drugs and match patients to the
one most likely to succeed based on each person's unique tumor gene profile. 4

These innovative and collaborative programs pave the path toward an improved
approach to clinical trials. Now we must pay close attention to how we can scale and
make these the standard moving forward. Janet Woodcock, director of FDA’s Center for
Drug Evaluation and Research, has called 5 for the creation of a federally funded clinical
research infrastructure that provides a permanent network of resources (e.g., research
sites, investigators, and support staff) be available to anyone conducting scientific
inquiries in healthcare. We believe this connectivity can leverage existing resources and
minimize duplication of efforts.
As well, the newly established PCORnet: The National Patient-Centered Clinical Research
Network 6 will facilitate the use of both patient-generated and clinically-derived data to
support research on a national scale.
Additionally, the federal government is uniquely poised to play a greater role in raising
awareness about the value of clinical trials through public awareness campaigns,
targeted education efforts to elevate the visibility clinical trial participation, and honoring
the contributions made by clinical trial participants by thanking them.
•

Learn from patient-driven solutions that are already transforming the R&D landscape. Now
we must adopt disease-specific best practices to improve the system so that all can benefit.
At FasterCures, we’ve chronicled 7 how HIV/AIDS activists’ efforts in the 1980s transformed
the medical research system to better respond to patients whose lives were on the line. Their
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action effectively turned what was a death sentence into a chronic condition, if access to
therapies was assured.
Through our TRAIN 8 (The Research Acceleration and Innovation Network) program, we are
learning from scores of disease research foundations that have applied sound business
strategies to move research forward. Often created by patients and families frustrated by the
slow pace of the traditional research system, TRAIN groups are focused on one bottom line:
finding a cure. Their urgency for results is transforming the medical research enterprise.
Collaborative, mission-driven, results-oriented, and strategic in their use of capital, these
groups are motivated solely by moving promising therapies from the laboratory bench to the
patient’s bedside as rapidly as possible.

2) Incentivize cross-sector collaboration throughout the R&D process.
Expediting cures requires academia, government, industry, investors, and nonprofits to come
together. In addition to the challenge of understanding the biology of disease, researchers are
continuously introduced to new tools that increase our ability to discover and develop drugs.
However, these tools are complex and no single researcher – and very few organizations – has all
the expertise and resources to take the challenge on their own. These complexities are
prompting collaborations among competing organizations with shared interests. FasterCures has
been studying collaborative approaches since our inception and has developed the following
programs that we believe will help inform the Committee’s work.
•

Develop appropriate means to measure the impact of public-private partnerships. We have
found a rapid adoption of public-private partnerships that use the consortium model to
advance biomedical research. FasterCures began to assess 9 the landscape of these
collaborations, identifying almost 400 that have been launched since 1995, with 64 emerging
in 2012 alone. 10 This model of partnership provides a neutral ground to coordinate the
sharing of risks, costs, resources, data, and expertise in the pursuit of a unified research
mission. Government agencies have played a large role in initiating and participating in
research consortia, with interests that range from advancing broadly shared solutions to
economic development. Approximately 20 percent of these consortia aim to advance the
goals of a regulatory agency, such as the US Food and Drug Administration.
We believe that public-private partnerships like the consortium are the wave of the future
and for these efforts to succeed, it is critical to understand the operational tools and
metrics used to start and run these complex collaborations. We developed our Consortiapedia project 11 to serve as a mechanism for any entity wishing to better understand the
research-by-collaboration trend and its impact on medical research and development.
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•

Create opportunities to make cross-sector collaborations happen. Partnering12 has become
a core business strategy for pharmaceutical and biotechnology companies with shared goals
of getting a product to market. As the medical research system continues to evolve, we’re
seeing the partnering strategy expand to include all sectors of the medical research
enterprise. In an effort to encourage collaboration as a strategic business imperative, we hold
our Partnering for Cures 13 meeting. We have seen transformative efforts rise to the top when
nontraditional allies with shared goals come together to get things done. We’ve seen a
number of collaborative efforts come to fruition, including:
o A collaboration among three nonprofit entities to support development of
therapeutics for retinal disease
o An investment partnership between a nonprofit and a biotech company that
advanced early-stage research on a cancer drug candidate
o A partnership between a nonprofit foundation and a pharmaceutical company to
jointly fund three young investigators engaged in novel research in brain
disorders

The federal government has a unique role in driving these collaborative efforts forward by
actively engaging in public-private partnerships to pursue a unified research mission. Such
collaborations also leverage federal investment and ensure greater sustainability.
3)

Encourage novel financial solutions that address R&D’s riskiest endeavors.
FasterCures senior fellow Bernard Munos, a pharmaceutical industry veteran who has analyzed
the biopharmaceutical industry’s productivity, has said “everyone loves biomedical innovation,
but the industry’s annual output of 25 to 35 new drugs is a lousy return for its $135 billion R&D
spending.” 14
The biopharmaceutical industry needs fresh organizational structures to improve capital
efficiency and value creation during the early stages of the drug development process. We need
models that break down the R&D value chain to offer an acceptable return on investment
through each stage of development, effectively spreading the investment risk and reward
throughout the entire R&D process – some models that show promise are outlined below.
Examining innovative financial strategies that could accelerate medical progress is at the heart of
the missions of the Milken Institute and FasterCures. This brought us to convene 15 a Financial
Innovations LabTM designed to look at how different financial structures can help improve the
risk-return ratio for early-stage research to make it a more attractive investment opportunity
with greater financial and societal rewards. A range of research and funding models were
considered that, when implemented, either independently or in combination, could improve
financing for early-stage R&D. These models include:
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•

The Distributed Partnering Model 16 focuses on moving products through the
development pipeline, not on creating a new company around each research project.
Risk is managed by product portfolio diversification, and investors bet on an experienced
management team instead of a single, early-stage asset. Costs are also decreased by
utilizing a virtual company structure that outsources experiments and trials to trusted
partners. The model is being vetted as a new approach to drug development, with a
focus on asset value creation, not company development.

•

Leveraging Philanthropic Capital: Fast Forward is a venture philanthropy and wholly
owned subsidiary that funds promising, early-stage work in multiple sclerosis to expand
the field of candidates for later-stage investment. In exchange for capital, Fast Forward
accepts either warrants for equity purchase or enters into repayment agreements (with a
multiple for the investment).

•

Government-Backed Ventures: Israeli Life Sciences Fund is a venture capital-like
investment fund created by the Israel government that leverages government funds to
enhance the potential returns for private investors in the biomedical research field. The
fund structure is finalized, and initial investments will likely begin in the next couple of
years.

•

Early Stage Megafund. Proposed by Andrew Lo, the Charles E. and Susan T. Harris
Professor at the MIT Sloan School of Management and director of the MIT Laboratory for
Financial Engineering and a Milken Institute senior fellow, this model funnels up to $30
billion into the discovery of cancer drugs. Lo proposes “a financial structure in which a
large number of biomedical programs at various stages of development are funded by a
single entity to substantially reduce the portfolio's risk.” 17 It would expand the pool of
capital available for life science investment by bringing together investors who would not
normally fund research at top biomedical universities in exchange for a small percentage
of all royalties from successful drugs or licensing revenues that result.

FasterCures believes that there is an urgent need for more creative thinking about and models
for financing large, high-risk, long-term investments that could lead to biomedical
breakthroughs (including within the biopharmaceutical industry). We must also carefully
consider the role the federal government should play to encourage and incentivize these novel
approaches to financing.

4) Invest in our basic and translational research infrastructure.
Eric Lander, president of the Broad Institute of Harvard University and the Massachusetts
Institute of Technology reminded us during FasterCures’ Celebration of Science 18 held in
September 2012 that “we underestimate how powerful it is to be called to the service of science.
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We need to light people’s fires. Tell them, ‘we need you,’ the same way Jim Watson once said to
me, ‘do something with the genome!’”
We are now at the dawn of a new scientific revolution that we hope will not only reduce the cost
of healthcare but will save, extend, and improve the quality of people’s lives worldwide.
Processes that once took years and cost millions now can be performed quickly and
inexpensively. Consider that the original sequencing of the human genome took more than a
decade and cost billions of dollars; today, it takes nearly two hours and $1,000.
As transformative as these advances may be, they’re merely a prologue of what’s to come if we
maintain our steadfast commitment to all phases of medical research.
•

Strengthen basic research. We must strengthen our current publicly-funded academic
research infrastructure, as guided by the policies and practices of the National Institutes of
Health (NIH), the single largest sponsor of biomedical research in the world, and the National
Science Foundation (NSF). We need our science agencies to continue its focus on basic
research to unlock the underlying questions of biology and pave the path to more effective
cures.

•

Support translational research. Years of discovery, which has included the genome and
information revolutions, now call for effective and efficient means to translate these into
products that can help patients. The success of the translation from laboratory bench to
patient bedside depends on the joint efforts of all funders, including the NIH, NSF, academic
institutions, nonprofit foundations, the pharmaceutical and biotechnology industries, and
payers.
There is great momentum in science, and we are poised to start solving several of these
problems, particularly with the existence of the new National Center for Advancing
Translational Science (NCATS) at the NIH. NCATS focuses not on what's different about
disease but what is common. Networked programs such as the Clinical and Translational
Science Awards at the NIH that are significantly advancing systems improvement in the
translational phase and are primed, with the proper support, to foster more integrated
research across communities.

•

Invest in the next generation of scientists. If we fail to make medical research a national
priority, not only will we be unable to deliver much needed therapies for patients, but also,
we will find young American scientists seeking more promising opportunities in other fields
or in countries with a more robust medical research infrastructure. It’s already happening,
and will continue to happen unless we make science a national priority.
Because of the erosion of resources at the NIH, the odds of a scientist being awarded an NIH
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grant are at historically low levels. We need to follow through on the implicit promises our
country’s leaders made to this generation of scientists, or risk losing the next generation.
America’s leaders told these students that there is a great future in pursuing STEM
education. Those who heard this call, and then persevered through as much as 15 years of
professional training, now find their opportunities are shrinking. As FasterCures founder
Michael Milken has noted, “unlike delaying construction of a bridge that can be resumed in a
few years, if we lose a generation of scientists, there’s no way to rebuild that human capital
quickly.”
5)

Ensure sustainable and predictable funding for science agencies – including
the National Institutes of Health and U.S. Food and Drug Administration –
so they can continue to deliver on their mission to improve and promote
public health; and ensure that the U.S. continues to lead the world in
biomedical innovation.
•

Provide the NIH with predictable and sustainable funding. The 27 institutes and centers
that make up the NIH exist to make important discoveries that improve health and save
lives. NIH research since the 1970s has helped double survival rates for some cancers and
given survivors a greatly improved quality of life. It's produced effective AIDS therapies
that transformed the disease from a death sentence to a chronic condition for many
people. Cardiovascular research under NIH grants has led to treatments that saved more
than 1 million American lives. All this and more at a cost per citizen of about $1.50 a
month, a tiny fraction of what we spend caring for the sick. 19
NIH Director Francis Collins in his comments to the first 21st Century Cures initiative
roundtable said that “the best way to accelerate medical cures is to make sure that NIH
researchers are supplied with a steady, predictable source of grant funding.”

•

Adequately fund the FDA’s essential missions. The potential of turning promising
scientific discoveries into therapies that can improve health also requires an FDA with the
resources and expertise to review and approve medical solutions in a timely and efficient
manner.
Americans receive an array of public health benefits from the FDA, including life-saving
medicines approved as fast as or faster than anywhere in the world, confidence in the
medical products they rely on daily, and a food supply that is among the safest in the
world. The FDA regulates 25 percent of every consumer dollar, and is a critical
component to bringing safe and effective medical solutions to patients. In addition to its
public health role, the agency and the industries it regulates have a significant, positive
role in our nation’s economy and in stimulating economic growth and job creation.
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Consider that the biomedical sector employs over 1.3 million people and another 5.8
million in related industry sectors. At the same time, FDA faces pressure due to the
globalization of the food and drug supply chain; in 2012, 80 percent of the manufacturers
of active drug ingredients were located outside the U.S., and more than half of medical
devices were imported.
•

Assure our nation’s global leadership in biomedical innovation. The advances emerging
from American laboratories are some of our best ambassadors throughout the world.
Their impact is greater than all the foreign aid we’ve ever dispensed.
U.S. industry leadership, so carefully cultivated over the past 30 years, is eroding. Europe
and Japan are working to close the gap, while China, India, and Singapore have improved
the quantity and quality of their scientific research and developed mechanisms to
support entrepreneurs and strengthen commercialization.
Over the past decade, R&D expenditures, as a share of GDP, have remained nearly flat in
the United States, while they have increased by nearly 50 percent in South Korea and
nearly 90 percent in China. 20 The NIH provides a striking example of this disturbing sea
change. For more than a decade, NIH funding has been steadily weakening. China, India,
Japan, the U.K., Singapore, and other nations are catching up quickly as they increase
research budgets as much as 30 percent a year 21, while the NIH budget has lost nearly 25
percent of its purchasing power since 2003. China alone has pledged to devote $308.5
billion to biotechnology between 2012 and 2017, compared with a projected $160 billion
for all NIH programs combined. 22

We believe that with your leadership, the House Energy & Commerce Committee working closely
with other congressional committees, we can commit the resources necessary to ensure America
retains and bolsters its leadership in biomedical research and innovation.
In summary:
The decisions we make today will have implications long into the future. Now is the time to lean in and
ensure everyone understands the NIH’s value proposition and relevance to patients and the economy,
because it already takes too long to get from an idea to a treatment. In the U.S., every 68 seconds,
someone develops Alzheimer's disease. Every 24 seconds, someone is diagnosed with cancer. Every 18
seconds, someone is diagnosed with diabetes. Patients' lives are literally on the line. At FasterCures, we
often say that time equals lives. We cannot let the possibility of a cure sit in a cupboard instead of
pursuing its full potential to benefit patients, families, and communities.
We present the following principles that we believe must be considered if we are indeed to create a 21st
Century Cures enterprise:
1. Put patients at the center of the discovery, development, and delivery process.
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2.
3.
4.
5.

Incentivize collaboration across sectors throughout the R&D process.
Encourage novel financial solutions that address R&D’s riskiest endeavors.
Invest in strengthening our basic and translational research infrastructure.
Ensure sustainable and predictable funding for science agencies – including the National
Institutes of Health and U.S. Food and Drug Administration – so they can continue to deliver on
their mission to improve and promote public health; and ensure that the U.S. continues to lead
the world in biomedical innovation.

We seem to be at an inflection point in the dialogue within the biomedical research establishment where
action to address these challenges is possible. We need to take advantage of this moment, and we need
to bring the public and policymakers into the conversation.
Thank you again, distinguished Committee members, for your service to our nation. I appreciate the
opportunity to present this written testimony. I would be happy to provide additional information.
Sincerely,

Margaret Anderson
Executive Director
FasterCures/a Center of the Milken Institute
1101 New York Ave., NW, Suite 620
Washington, DC 20005
www.fastercures.org
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