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on accelerating measurable progress on the path to a meaningful
life. With a focus on financial, physical, mental, and environmental
health, we bring together the best ideas and innovative resourcing
to develop blueprints for tackling some of our most critical global
issues through the lens of what's pressing now and what’s coming
next.
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life-saving science should be fully realized and deliver better
treatments to the people who need them.
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EXECUTIVE SUMMARY

“The further out we go, the harder we'll be graded, the harsher we'll be judged, I'm

afraid ... But | think we did learn a lot”—Interviewee

In the midst of the COVID-19 pandemic in 2020, FasterCures set about capturing lessons
learned and key takeaways and opportunities for the medical research ecosystem. The resulting
report, Lessons Learned from COVID-19: Are There Silver Linings for Biomedical Innovation?, offered
recommendations for retaining those pandemic-era lessons and innovations for other health
conditions to policymakers and other leaders. Since the release of that paper, FasterCures

has produced an Implementation Roadmap and continued to work directly on some of the
recommendations from the report.

With the public health emergency (PHE) officially ending in 2023, we developed a “scorecard”

to assess the country’s current performance regarding those recommendations, which centered
on five broad areas: (1) research collaboration, (2) acceleration of product development, (3)
clinical trial design and execution, (4) collection and use of real-world data and evidence, and

(5) addressing racial and ethnic disparities in health care and research. Our objective with this
scorecard is to keep these issues front and center with the biomedical innovation ecosystem—
highlighting positive progress and areas requiring additional focus and resources.

By necessity, this exercise is subjective. It has been less than three years since the report’s
release, and its recommendations were wide-ranging and long-term. We sought discrete
indicators of continued focus on and commitment to our recommendations rather than broad
evidence of quantifiable outcomes. In addition to desktop research, we re-interviewed many
leaders we spoke with in 2020 (see Acknowledgments).

We uncovered a surprising number of positive developments across the five domains. In part,
that may be because many of the most successful pandemic response initiatives were built on the
bones of preexisting efforts and were given a jolt of energy by the emergency. We heard loud and
clear, however, about a number of significant impediments.

e Although the level of financial and human resources deployed could not continue after the
pandemic, enhanced public and private capital are needed but are constrained by political
and market factors.

~
e Building and maintaining critical infrastructure for more efficient clinical research is an
expensive and long-term proposition, although the pandemic clearly demonstrated its
value. /.
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e Pandemic response requires coordinated leadership but so does the “peacetime” clinical
./ research enterprise, and it seems we are no closer to achieving that.

A number of issues that had not come to the fore when we issued our 2021 report were cited as
causes for concern by the key opinion leaders we interviewed this year. The level of mistrust in
science and health leadership, as well as mis- and disinformation, has grown to significant levels.

Geopolitical tensions are creating a chilling effect on international scientific collaboration.

Although urgent unmet health needs and significant impediments to collaboration and
acceleration remain, the biomedical innovation ecosystem seems to have taken to heart some
of the lessons learned in the crucible of COVID-19 and is striving to institutionalize them.

“Here we are in a country seeing the biggest decline in life expectancy in our
history, and it’s not just COVID. | would say the alignment between all the sectors
and what needs to be done specifically about what's causing the death and

disability in our country is not very good right now."—Interviewee

Research Collaboration
9 @) O Although we are seeing a continued natural desire for stakeholders to work together, we see C+
little focus on addressing incentive systems, funding, infrastructure, and governance challenges
necessary to build and sustain collaborative ventures.
Acceleration of Product Development
@ In the near term, investment in platform technologies has continued, along with legislative and
regulatory action, to capture and implement lessons learned from the pandemic experience,
although the outcomes will take some time to manifest.
< Clinical Trial Design and Execution
E/ Although much of the clinical trials infrastructure put in place for the pandemic has not been
/ \ maintained, there is evidence of sustained awareness of and interest in improving trial design
and building inclusive networks by both the public and private sectors.
Collection and Use of Real-World Data and Evidence
000 ™
{‘6} A Improvement in the use of real-world data/real-world evidence (RWD/RWE) for product
- I:I|]I][| development and evaluation continues its pre-pandemic momentum, although attention is
needed to the infrastructure required for such research.
Addressing Racial and Ethnic Disparities in Health Care and Research
é é Much work remains to be done, but commitment and resources are being sustained in the near C+
= term, with some early progress in evidence.
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RESEARCH COLLABORATION

Although we are seeing a continued natural desire for stakeholders to work together, we see
little focus on addressing incentive systems, funding, infrastructure, and governance challenges
necessary to build and sustain collaborative ventures.

“Researchers are more ready to collaborate, but the funding necessary to create
the environment to foster that in the long term, I’'m not quite sure it's working

properly.”—Interviewee

One of the most striking aspects of the COVID-19 experience was the way in which everyone,
inside and, in many cases, outside of the biomedical innovation ecosystem, instinctively set aside
competitive drivers, aversion to risk, and incentives that often subconsciously underlie their
actions to work together for collective benefit. Everyone wanted to contribute whatever they
could to solutions. It gave the lie to the adage, “If you want to go fast, go alone. If you want to go
far, go together.” In this instance, we went fast together.

In the wake of the pandemic, that natural desire to work in partnership has not disappeared, but
we are not using the platforms that were created or leveraged during the pandemic to support
continued collaboration. As one might expect, much effort has been devoted to rethinking (again)
how to organize national and global coordination in the face of a PHE. However, little to no
effort has occurred to put this infrastructure to work to address other urgent unmet public health
needs—if only to keep it “warm” between crises.

As the resources poured into the pandemic response ebb, discussion about funding collaboration
platforms with public, philanthropic, or private money has been limited in the US; focus and
commitment are greater in places outside the US, such as Canada, the EU, and Australia.
Geopolitical tensions are challenging global research collaboration. Knowledge sharing, which

is critical to collaboration and was rapid and iterative during the pandemic, is returning to its
pre-pandemic state—in the academic journal publishing industry, at least, which is pushing back
on the Biden Administration’s efforts to make results of federally funded research more widely
available. The academic incentive system that can dissuade collaboration and data sharing largely
remains in place.

In some instances, pandemic platforms are being directed at other purposes. For example,

the Veterans Affairs (VA) research enterprise, always an under-appreciated national resource,

is undergoing a pandemic-inspired transformation and is directing its energies at oncology

as a pilot. Some of our interviewees appreciated the subtle ways in which the COVID-19 /.
experience built relationships and trust that persist within and across sectors and international

N
~ -
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boundaries. Industry R&D leaders are more willing to come together in a precompetitive way
to answer challenging questions, for instance, and new pathways for international regulatory
communication are emerging. ‘| don't think we can really unlearn it,” one interviewee noted of
the experience of collective problem-solving. Ultimately, however, we need not only the will
but also the ways to collaborate, which necessitate sustained funding, new incentive models,

leadership, and coordination at the highest levels.

Repurpose the infrastructure that has
been created to target other high-
priority, unmet health needs. Dovetail
these efforts with existing public-private
partnerships to amplify impact.

The ACTIV trials platform and National COVID Cohort Collaborative (N3C) still
exist but have not been directed at other health needs.

ACTIV'’s Clinical Trial Capacity Inventory has not been maintained, although
training resources have been made available.

RADx remains active and has been directed to other health needs, such as
hepatitis C and maternal health.

The Reagan-Udall Foundation Evidence Accelerator model is being applied to
improve the standard of collection and curation of race and ethnicity data.

Formalize and provide incentives to use
efforts that are working, such as the
Reagan-Udall Foundation’s Evidence
Accelerator.

As a result of its pandemic experience, VA Research has embarked on an
Enterprise Transformation and is piloting its efforts in oncology.

The RECOVER initiative to address long COVID employs some of the methods
of the COVID response but has been slow to activate and has spent its funds
on observational research rather than treatment.

The INTREPID Alliance provides an industry-led forum for public-private sector
collaboration on development of antivirals.

International regulatory collaboration continues through efforts such as the
expansion of the European Medicines Agency’s OPEN framework to non-
COVID products.

Initiate a public dialogue about the future
of scientific communication, specifically
the nexus of peer-reviewed journals and
preprint servers.

The White House issued guidance to make the results of taxpayer-supported
research immediately available to the public at no cost, though Congressional
action could block it.

Use of the bioRxiv preprint server continues to be high, with monthly

submissions rivaling the peak of the pandemic.

cOAlition S has ended financial support for subscription journals to transition
to full and immediate open access due to lack of progress.

Document, characterize, and, to the
extent possible, quantify the benefits of
collaboration during COVID-19.

US government leaders and the United Nations, among others, have
documented lessons learned from the pandemic, specifically around
collaboration and coordination.

Congress has not formed an independent commission to evaluate the US
COVID response.

OVERALL GRADE: C+

“We have to think of these platforms essentially as infrastructure. ... The car won't

start if you haven't kept it running in between times.”—Interviewee
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https://www.nih.gov/research-training/medical-research-initiatives/activ
https://ncats.nih.gov/n3c
https://www.nih.gov/research-training/medical-research-initiatives/radx
https://reaganudall.org/programs/research/raise
https://navref.org/resources/Documents/2022%20NAVREF-ACOS-R%20Conf%20-%20Huang.pdf
https://recovercovid.org/
https://www.statnews.com/2023/08/09/long-covid-nih-trials/
https://www.intrepidalliance.org/
https://www.ema.europa.eu/en/news/open-framework-extended-wider-range-medicines
https://www.whitehouse.gov/ostp/news-updates/2022/08/25/ostp-issues-guidance-to-make-federally-funded-research-freely-available-without-delay/
https://sparcopen.org/our-work/oppose-section-552-that-will-block-taxpayer-access-to-research/
https://sparcopen.org/our-work/oppose-section-552-that-will-block-taxpayer-access-to-research/
https://api.biorxiv.org/reports/content_summary
https://www.coalition-s.org/coalition-s-confirms-the-end-of-its-financial-support-for-open-access-publishing-under-transformative-arrangements-after-2024/
https://www.science.org/doi/epdf/10.1126/science.adf5167
https://sdgs.un.org/sites/default/files/2021-05/Partnerships in response to COVID-19 light_0.pdf

ACCELERATION OF PRODUCT DEVELOPMENT

In the near term, investment in platform technologies has continued, along with legislative and
regulatory action, to capture and implement lessons learned from the pandemic experience,
although the outcomes will take some time to manifest.

“For clinical trials, it's the best of all times and the worst of all times. We have the
technologies, we have the techniques, but there’s still a lot of conservatism. And if
the regulators don'’t lead the way, the industry is not going to push because all they

want is predictability.’—Interviewee

Faster R&D timelines during the pandemic were due to not only an extraordinary investment

of financial and human capital but also long-term investments in platform technologies and
infrastructure, deployment of innovative research designs and approaches, and regulators’ speed
and flexibility. The 24/7 nature of the response could not be replicated outside of a PHE, and
processes such as the Emergency Use Authorization are largely unavailable in nonemergency
settings. However, some of the ways in which the evaluation process was conducted to minimize
timelines without sacrificing patient safety offered important lessons.

The good news is that the Biden Administration and Congress seem to have learned some of
those lessons and are taking action to preserve them. New resources are being invested in
platform technologies, particularly—though not only—those relevant in a pandemic. Research
infrastructure has been explicitly identified as a priority, even a national security asset. However,
investment in infrastructure is a large, long-term, and diffuse proposition, so evidence of progress
is more difficult to come by.

At the global level, although large, international commitments such as the G7’s 100 Days Mission
have not yet resulted in significant action or new resources, individual countries are placing
higher priority on building their national clinical research capacity and infrastructure. Canada’s
pandemic-inspired Biomanufacturing and Life Sciences Strategy, for instance, created a new
Clinical Trials Fund and Consortium.

In the US, a flurry of legislative activity at the end of 2022, which included the Food and Drug

Omnibus Reform Act (FDORA) and the Prepare for and Respond to Existing Viruses, Emerging

New Threats, and Pandemics Act (PREVENT Pandemics Act), captured a significant number of

lessons learned from the pandemic and created pathways for preserving them. The Food and

Drug Administration (FDA) has also initiated several new efforts to make regulation more flexible

and adaptive. _

Whether these efforts ultimately make sponsors more willing to accept the additional risks and
uncertainty of working in new ways and result in accelerated product development remains to
be seen. In addition, resource constraints and political pressures are causing global regulators /.
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to retreat to more conservative positions, particularly at the reviewer level, even as leadership
expresses support for flexibility, collaboration, and innovative approaches.

Invest in platform technologies, such as
mRNA and prototype pathogens, and
research infrastructure that can benefit
many researchers and developers.

Project NextGen is deploying $5 billion to support next-generation medical
countermeasures. The National Institute of Allergy and Infectious Diseases
created the $100 million ReVAMPP Network for R&D on prototype pathogens.

The Advanced Research Projects Agency for Health is developing mRNA
platforms to treat a range of diseases, as well as infrastructure to bring cancer
trials to diverse communities. Industry is pouring billions of dollars into mRNA

vaccines for noncommunicable diseases.

The National Biodefense Strategy and American Pandemic Preparedness Plan

identify research infrastructure as a priority.

The G7’s 100 Days Mission seems to have made little headway or investment.

Capture and share the efficiencies of
COVID-19 trial design and conduct.
Update FDA guidance to give sponsors
confidence.

FDA, the Clinical Trials Transformation Initiative (CTTI), and the ACTIV team
captured and shared lessons learned from COVID trial conduct.

The International Council for Harmonisation (ICH) is rapidly updating guidance

on good clinical practice, and the World Health Organization (WHOQ) is drafting

guidance on it as well.

FDA's oncology center launched Project Pragmatica to explore the use of real-
world design elements in cancer trials.

Initiate a public dialogue about how
regulation can become more agile based
on need. Support FDA efforts to make
guidance more rapid and iterative.

FDA leadership outlined an approach to an adaptive policymaking structure
and agile regulatory system.

FDA has initiated several programs to pilot more flexible, frequent
communication with sponsors, including the Total Product Life Cycle Advisory

Program (TAP) and “Operation Warp Speed for rare diseases.”

The new Chemistry, Manufacturing, and Controls (CMC) Development and
Readiness Program complements expedited evaluation pathways with a similar
approach to CMC.

Consider how user fee negotiations and
21st Century Cures 2.0 legislation can
provide support and authorization for
priorities that are emerging from the
pandemic experience.

FDORA requires FDA to issue or revise guidances on decentralized trials, digital
health technologies, and seamless, concurrent, and other innovative designs.

FDORA created a new Type D meeting for faster communication with
sponsors.

FDORA created a designation for Advanced Manufacturing Technologies, and

PREVENT Pandemics created a designation for Platform Technologies.

21st Century Cures 2.0 is stalled, but that is because many of its priorities were

included in the 2022 omnibus spending bill.

“That [regulatory pilot] is part of a lesson learned from COVID. And that’s incredibly

exciting, because it truly is for innovators, about reducing the time and cost of the
Valley of Death, making that more predictable.”—Interviewee
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https://medicalcountermeasures.gov/nextgen/
https://www.niaid.nih.gov/grants-contracts/revampp-network-pandemic-preparedness
https://arpa-h.gov/news/first-baa/
https://arpa-h.gov/news/first-baa/
https://arpa-h.gov/engage/arpanet-h/
https://cancerletter.com/the-cancer-letter/20230317_1/
https://aspr.hhs.gov/biodefense/Pages/default.aspx
https://www.whitehouse.gov/wp-content/uploads/2021/09/American-Pandemic-Preparedness-Transforming-Our-Capabilities-Final-For-Web.pdf
http://www.g7.utoronto.ca/summit/2021cornwall/pandemic-report/210612-pandemic-report.html
https://reaganudall.org/news-and-events/events/covid-19-lessons-learned-clinical-evaluation-therapeutics
https://ctti-clinicaltrials.org/the-fastest-path-to-effective-covid-19-treatments-using-master-protocol-studies/
https://www.ncbi.nlm.nih.gov/pmc/articles/PMC8244665/
https://database.ich.org/sites/default/files/ICH_E6%28R3%29_DraftGuideline_2023_0519.pdf
https://www.who.int/news-room/articles-detail/public-consultation-on-who-guidance-for-best-practices-for-clinical-trials
https://www.fda.gov/about-fda/oncology-center-excellence/project-pragmatica
https://www.ncbi.nlm.nih.gov/pmc/articles/PMC9199874/
https://www.fda.gov/medical-devices/how-study-and-market-your-device/total-product-life-cycle-advisory-program-tap
https://www.fda.gov/medical-devices/how-study-and-market-your-device/total-product-life-cycle-advisory-program-tap
https://endpts.com/operation-warp-speed-for-rare-diseases-cber-leader-says-pilot-is-coming-soon/
https://www.fda.gov/drugs/pharmaceutical-quality-resources/chemistry-manufacturing-and-controls-development-and-readiness-pilot-cdrp-program
https://www.fda.gov/drugs/pharmaceutical-quality-resources/chemistry-manufacturing-and-controls-development-and-readiness-pilot-cdrp-program
https://www.thefdalawblog.com/wp-content/uploads/2023/01/HPM-FDORA-Summary-and-Analysis.pdf
https://www.thefdalawblog.com/wp-content/uploads/2023/01/HPM-FDORA-Summary-and-Analysis.pdf
https://ndareg.com/news/interact-type-d/#:~:text=Type%20D%20Meetings,-Type%20D%20meetings&text=The%20request%20for%20a%20Type,response%20from%20a%20prior%20meeting).&text=associated%20questions.&text=require%20extensive%2C%20detailed%20advice.
https://www.thefdalawblog.com/wp-content/uploads/2023/01/HPM-FDORA-Summary-and-Analysis.pdf
https://www.raps.org/news-and-articles/news-articles/2023/1/omnibus-brings-new-advanced-manufacturing-programs
https://crsreports.congress.gov/product/pdf/R/R47649/2
https://www.biocentury.com/article/646747/fda-crafting-platform-technology-program
https://www.congress.gov/bill/117th-congress/house-bill/6000/text

CLINICAL TRIAL DESIGN AND EXECUTION

While much of the clinical trials infrastructure put in place for the pandemic has not been
maintained, there is evidence of sustained awareness of and interest in improving trial design
and building inclusive networks by both the public and private sectors.

“There’s nobody in charge of the clinical evidence generation system.”—Interviewee

The clinical trials enterprise is vast, heterogeneous, and complex, particularly in the US, and it
does not touch the vast majority of people who need to be engaged. Despite many efforts over
decades to spotlight and address these shortcomings, little has fundamentally changed in terms
of timelines, cost, or representativeness. During the pandemic, however, we saw how quickly and
efficiently the enterprise could move when it utilized innovative designs and tools, prioritized
research questions and resources, and engaged the right networks to answer those questions.
Unfortunately, we also saw that 94 percent of studies were unlikely to yield meaningful evidence

because they were too small or poorly designed.

With the end of the PHE, much of the trial infrastructure that coalesced around COVID-19
is disappearing or returning to its previous areas of focus. In many cases, pandemic-related
flexibilities that enabled some of the innovation are in limbo.

There is, however, increased attention in both the public and private sectors to the importance
of clinical trials infrastructure and knitting together more inclusive trial networks. Governments
and nongovernmental organizations (NGOs) are promoting the adoption of more efficient and
effective trial designs globally through guidance, policy, and standards. New organizations and
initiatives are cropping up to develop resources and best practices, and to address barriers to
some of the innovative designs and tools.

Clinical trials are an absolutely critical and extremely resource-intensive element of the process
of biomedical innovation. Although there is no single right kind of trial to answer every question,
and there will likely never be a single trials network or “czar,” we cannot expect clinical trials to
perform better during a PHE if we do not devote resources to improving their quality and the
infrastructure that underpins them in “peacetime.”
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https://www.nature.com/articles/d41573-021-00037-3
https://nap.nationalacademies.org/catalog/26349/envisioning-a-transformed-clinical-trials-enterprise-for-2030-proceedings-of

Keep COVID-19 trial infrastructure,
including platform trials and networks
such as the COVID-19 Prevention Trials
Network, in place to streamline and
incentivize research in areas of high
unmet need.

Most COVID platforms and networks are returning to their previous areas of
focus, although REMAP-CAP in the UK is turning to flu.

The White House is investigating how to ensure trial infrastructure is in place
for PHEs and how it should be governed and coordinated.

CEPI has developed a $3.5 billion blueprint to develop a vaccine for the next
pandemic virus based on lessons learned from COVID.

Make more efficient and effective
trial models the norm rather than the
exception through public and private
funding, incentives and policies, and
regulatory guidance.

The National Institutes of Health (NIH) is considering halting funding for
studies deemed too underpowered to produce meaningful results.

FDA's Complex Innovative Trial Design Meeting Program, renewed in FDORA,
offers sponsors increased meeting opportunities.

The Good Clinical Trials Collaborative has developed, and Protas is
implementing, guidelines promoting smart, randomized trial design.

CTTI released a suite of practical resources for designing and running master
protocols.

Support, expand, and link clinical trial
networks. Develop a more pragmatic
trial network to reach more participants
through community-based settings and
run larger, simpler trials.

FDA leadership outlined the benefits of streamlined point-of-care trial designs
such as the RECOVERY trial.

ACT@POC was established to help drive implementation of large-scale clinical
trials at the community level.

The UK government reviewed the commercial clinical trial landscape and will
fund two to three Clinical Trials Acceleration Networks.

The private sector is investing in clinical trials and site networks, and
new players are entering the space to improve efficiency and community
engagement.

Invest in making decentralized trials and
the use of remote tools easier to adopt.

FDA has drafted guidance on decentralized trials, and CDRH is seeking public
input on at-home use of medical technologies, which are trends accelerated by
the pandemic.

Groups such as DTRA and Digital Medicine Society (DiMe) are enabling
education, development, and sharing of best practices, removal of common
barriers, and more.

Use of decentralized trial elements dropped from the pandemic peak but is
rising again, industry is investing heavily, and studies of their value are being
conducted.

Pandemic flexibilities that enabled decentralized clinical trials and telehealth

are still in force for now, but their future is unclear.

“One of the greatest benefits of the pandemic was really building data, digital, and

tools into trials that we were reluctant to build in prior to the pandemic.”

—Interviewee
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https://www.nihr.ac.uk/news/new-study-will-help-rapidly-find-flu-treatments-this-winter/32076
https://www.federalregister.gov/documents/2022/10/26/2022-23110/request-for-information-clinical-research-infrastructure-and-emergency-clinical-trials
https://cepi.net/wp-content/uploads/2021/05/CEPI-Investment-Case-English.pdf
https://www.jdsupra.com/legalnews/no-more-boutique-studies-nih-mulls-2480126/
https://www.fda.gov/drugs/development-resources/complex-innovative-trial-design-meeting-program
https://www.goodtrials.org/
https://protas.co.uk/
https://ctti-clinicaltrials.org/new-resources-for-designing-and-running-master-protocols/
https://jamanetwork.com/journals/jamainternalmedicine/fullarticle/2797846
https://actpoc.org/
https://www.gov.uk/government/publications/commercial-clinical-trials-in-the-uk-the-lord-oshaughnessy-review/commercial-clinical-trials-in-the-uk-the-lord-oshaughnessy-review-final-report#executive-summary
https://healthmedia.blog.gov.uk/2023/05/25/what-were-doing-to-speed-up-clinical-trials-in-the-uk/
https://middlemarketgrowth.org/thematic-investing-private-equity-clinical-trials/
https://corporate.walmart.com/news/2022/10/11/walmarts-healthcare-research-institute-launches-with-mission-to-improve-care-for-underserved-communities-through-research
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/decentralized-clinical-trials-drugs-biological-products-and-devices
https://www.fda.gov/about-fda/cdrh-strategic-priorities-and-updates/cdrh-seeks-public-comment-increasing-patient-access-home-use-medical-technologies
http://www.dtra.org/
https://dimesociety.org/
https://pubmed.ncbi.nlm.nih.gov/36104654/
https://telehealth.hhs.gov/providers/telehealth-policy/policy-changes-after-the-covid-19-public-health-emergency

COLLECTION AND USE OF REAL-WORLD DATA
AND EVIDENCE

Improvements in the use of RWD/RWE for product development and evaluation continue their
pre-pandemic momentum, although attention is needed to the infrastructure required for such
research.

“We've seen huge advances in using real-world evidence to make decisions
for clinical trials. It can be invaluable to us in terms of making decisions as to
what compounds, what programs, what indications to move into later-stage

development. So, from our perspective, the benefits have been huge.”—Interviewee

The use of RWD/RWE in medical product development and evaluation was a discipline and a
trend that was bolstered in the US by the 21st Century Cures Act in 2016, which required FDA
to develop a framework and guidances for RWE that were in process when COVID-19 hit. The
pandemic then starkly demonstrated the challenges to drawing sound conclusions from evidence
not generated in a rigorous, randomized way, as well as the necessity of being able to learn as
much and as quickly as we can about disease and treatments under real-world conditions and
time frames. We learned a tremendous amount about the utility of RWD/RWE and brought
together some remarkable initiatives to collaborate on standards and methods and improve the
quality of both the data from real-world sources and the analytics.

Investment in real-world data and evidence has surged since 2020 (though primarily for Phase
IV studies). Companies are increasingly using this information as much for internal decision-
making as for regulatory purposes. Some of the platforms and approaches to improving the use
of these tools that coalesced during the pandemic have persisted, and new ones have come into
existence in the US and internationally. Congress continues to prod FDA through FDORA to
provide additional guidance and resources to product developers, and FDA continues to finalize
guidances and create new initiatives to facilitate effective understanding and use of RWD and
RWE. Building and supporting infrastructure to more rapidly and efficiently conduct pragmatic
trials, particularly those that can provide regulatory-grade evidence, remains a challenge.

This movement, which predates the pandemic, continues to unfold, with some gentle
acceleration provided by the emergency response and relationships created in that crucible.
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https://www.clinicaltrialsarena.com/features/real-world-data-charge/?cf-view&cf-closed

Sustain and deploy valuable RWD/RWE
platforms and initiatives against other
urgent public health questions.

N3C has not yet been directed at other health needs, although the National
Center for Advancing Translational Sciences indicates it has plans to do so,
specifically in rare disease.

Datavant’s COVID-19 Research Database model is being extended to other
public health priorities, such as chronic kidney disease.

The cross-industry Coalition for the Advancement of RWE through Randomized
Controlled Trial Emulation (CARE) aims to demonstrate the value of RWE for
regulatory decision-making.

Invest in pragmatic trials networks to
generate RWD/RWE rapidly.

The Patient-Centered Outcomes Research Institute continues to provide
significant funding for pragmatic trials, including through the PCORnet research
network.

The new European Health Data Space and DARWIN EU are intended to
advance the use of RWD in research and regulatory decision-making.

Integrate lessons learned into FDA's
existing plans, frameworks, and guidance
on RWE and technology modernization.

FDORA required additional guidance on FDA's use of RWD/RWE in a variety of
scenarios.

FDA created a new Advancing RWE Program to provide greater meeting
frequency for novel applications of RWE.

FDA's Technology & Data Modernization Plans have been updated, and a new
Office of Digital Transformation has been created.

“Divergence of findings teaches us as much about the data and populations as

convergence of findings, and so we should try and understand divergence as well.”

—Interviewee
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https://ncats.nih.gov/sites/default/files/NCATS_FY-2024_CJ_508.pdf
https://datavant.com/resources/blog/the-covid-19-research-database-and-the-future-of-tokenized-rwd/
https://www.evidencebaseonline.com/rwe-strengths-and-limitations-for-decision-making-aetion-announces-care-initiative-cross-industry-coalition/
https://www.evidencebaseonline.com/rwe-strengths-and-limitations-for-decision-making-aetion-announces-care-initiative-cross-industry-coalition/
https://www.eurekalert.org/news-releases/987929
https://health.ec.europa.eu/ehealth-digital-health-and-care/european-health-data-space_en
https://www.ema.europa.eu/en/about-us/how-we-work/big-data/data-analysis-real-world-interrogation-network-darwin-eu#interaction-with-the-european-health-data-space-section
https://www.thefdalawblog.com/wp-content/uploads/2023/01/HPM-FDORA-Summary-and-Analysis.pdf
https://www.fda.gov/drugs/development-resources/advancing-real-world-evidence-program
https://www.fda.gov/about-fda/reports/modernization-action-2022
https://www.fda.gov/about-fda/office-commissioner/office-digital-transformation

ADDRESSING RACIAL AND ETHNIC DISPARITIES
IN HEALTH CARE AND RESEARCH

Much work remains to be done, but commitment and resources are being sustained in the near
term, with some early progress in evidence.

“This used to be a topic that received a fair amount of lip service but limited action.

| feel like there is a seriousness to actually make some systemic changes to produce

measurable results.”—Interviewee

As we noted in early 2021, COVID-19 focused the public’s attention on racial and ethnic
disparities in health outcomes, access to health care, and trust and participation in research to an
extent probably never seen before. These problems have been decades, if not centuries, in the
making, and they have no quick or easy solutions. It is still too soon for any meaningful progress
in addressing these long-term challenges based on our learnings from this pandemic; in fact,
representation in trials continues to decline, and racial disparities in life expectancy continue to
widen. We still have a very long way to go. But attention has been sustained in the near term,
actions are being taken by players across the ecosystem, and some signs of limited progress are
evident.

NIH is building on its experience engaging diverse research participants with a new strategic
plan and an initiative to address diversity and inclusion in the research workforce. In response
to a congressional mandate, FDA is implementing requirements for diversity action plans from
sponsors, which helps drive industry’s focus. The Centers for Medicare & Medicaid Services
(CMS) is requiring representative recruitment to trials for coverage of new products. Companies
are committing significant resources individually and in partnership to improve diversity in a
variety of ways. Organizations of various stripes are developing tools and resources to help
stakeholders understand the need for, plan, and execute efforts to diversify trials. (If it is possible,
perhaps too many sets of recommendations and toolkits are being created, which has inspired
FasterCures to mobilize with the National Academies, the Multi-Regional Clinical Trials [MRCT]
center, and CTTl in a “Diversity Convergence Project” to align goals and prioritize areas for
national collective action.)

Many challenges and issues remain to be overcome if we are to mitigate the impacts of
decades of exclusion and mistrust. Focus and resources must be sustained for the long haul

so that positive change in the indicators of success can be achieved. Capacity must be built in
communities so that they can be fully engaged and represented in the research enterprise in a
sustainable way. However, in the near term, there is some hope that commitment and resources

will persist. /.

11 Protecting the Progress for Biomedical Innovation: A Post-Pandemic Scorecard \/


https://www.iqvia.com/newsroom/2023/03/global-clinical-trial-activity-remained-resilient-in-2022-despite-the-continued-pandemic-says-iqvia
https://www.kff.org/racial-equity-and-health-policy/issue-brief/what-is-driving-widening-racial-disparities-in-life-expectancy/

Build relationships and trust with
individuals and partner organizations in
minority communities.

Black/African American and Hispanic patient representation in trials has
continued its decline since 2012.

A National Academies study demonstrated the health and economic cost
of lack of diversity and the willingness of under-represented populations to
participate in research if asked.

NIH is building on its work in the All of Us Program with its UNITE program and
a strategic plan for diversity, equity, inclusion, and accessibility.

The NIH Clinical Trials Diversity Act has been introduced in Congress but not
moved.

Bring leadership, resources, and cohesive
plans to set priorities and create
accountability across stakeholders.

FDORA required and FDA issued guidance on diversity action plans focused on
up-front planning and goal setting.

The White House issued an Executive Order requiring agencies to make
advancing equity a central component of their decision-making frameworks.

Industry is initiating and funding individual and collective efforts to set goals
and demonstrate best practices.

Organizations such as FasterCures, MRCT, and CTTI have provided
recommendations and extensive resources.

Improve data collection and use.

The White House's Equitable Data Working Group outlined a strategy for

increasing the data available for measuring equity and representing diversity.

The DEPICT Act requires enhanced data reporting on trial participant
demographics.

Tools such as the Health Equity Tracker and Health Equity Data Sandbox are

enabling insights, policy change, and solutions development.

A new Fair Inclusion Score aims to create transparency around participant
demographics and quality measures for inclusion and diversity.

Broaden eligibility criteria and change
study designs to include more
participants.

FDA guidance emphasizes acceptable eligibility criteria and trial designs that
can improve diversity in trial populations.

The cancer community is advocating for reforming recruitment criteria and
using RWD to define eligibility.

GSK studied historical data to demonstrate best approaches for designing trials

to achieve diverse enrollment.

Bring trials to communities through site
selection, creation of trial networks, and
use of remote tools.

Industry is making commitments, implementing pilots, and developing tools to
expand research networks and sites.

DiMe has developed a framework and resources to ensure inclusivity in trials’
use of technology.

OVERALL GRADE: C+

“We've seen much greater connection to our obligations to ensure that our

medicines are being tested in diverse populations.”—Interviewee
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https://www.iqvia.com/newsroom/2023/03/global-clinical-trial-activity-remained-resilient-in-2022-despite-the-continued-pandemic-says-iqvia
https://www.nationalacademies.org/news/2022/05/lack-of-equitable-representation-in-clinical-trials-compounds-disparities-in-health-and-will-cost-u-s-hundreds-of-billions-of-dollars-urgent-actions-needed-by-nih-fda-others-to-boost-representation
https://www.nih.gov/sites/default/files/research-training/initiatives/ending-structural-racism/UNITE-progress-report-2022.pdf
https://www.nih.gov/about-nih/nih-wide-strategic-plan-diversity-equity-inclusion-accessibility-deia
https://www.statnews.com/2022/09/19/robin-kelly-diversity-clinical-trials/
https://www.thefdalawblog.com/2023/01/under-fdora-fda-to-require-most-drug-and-device-trials-to-submit-diversity-action-plans/
https://www.whitehouse.gov/briefing-room/presidential-actions/2021/01/20/executive-order-advancing-racial-equity-and-support-for-underserved-communities-through-the-federal-government/
https://www.gsk.com/en-gb/innovation/trials/diversity-in-clinical-trials/
https://medicine.yale.edu/ycci/researchspectrum/collab/equitable-breakthroughs-medicine-development/
https://www.bms.com/our-stories/inclusion-and-diversity.html
https://milkeninstitute.org/centers/fastercures/accelerating-innovation/achieving-health-equity
https://mrctcenter.org/diversity-in-clinical-research/case-studies-2/
https://ctti-clinicaltrials.org/our-work/quality/diversity/
https://www.whitehouse.gov/ostp/news-updates/2022/04/22/the-release-of-the-equitable-data-working-group-report/
https://news.bloomberglaw.com/pharma-and-life-sciences/diversity-in-clinical-trials-at-fda-gets-a-boost-from-new-law
https://healthequitytracker.org/news
https://med.emory.edu/clinical-experience/advanced-patient-care/rads2/clinical-operations/he-data-sandbox.html
https://bmjmedicine.bmj.com/content/2/1/e000395
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/enhancing-diversity-clinical-trial-populations-eligibility-criteria-enrollment-practices-and-trial
https://aacrjournals.org/clincancerres/article/27/9/2424/672050/Modernizing-Clinical-Trial-Eligibility-Criteria
https://jamanetwork.com/journals/jamaoncology/article-abstract/2801293
https://journals.sagepub.com/doi/10.1177/17407745221149118
https://www.bms.com/our-stories/inclusion-and-diversity/New-approaches-to-advance-equity-in-clinical-trials.html#:~:text=In%202020%2C%20we%20committed%20to,percentage%20reached%20the%20previous%20year
https://standuptocancer.org/press/stand-up-to-cancer-announces-5-million-sponsorship-from-janssen-in-support-of-initiative-to-improve-health-equity-in-clinical-trials/
https://myscrs.org/dsat/
https://dimesociety.org/access-resources/diversity-equity-inclusion/
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