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ABSTRACT

Complementing randomized controlled trials,
real-world evidence (RWE) from observational
analyses can extend clinical insights in oncol-
ogy. While healthcare stakeholders have pub-
lished rigorous RWE frameworks and resources,
a multidisciplinary think tank was established
to further advance acceptance and use of RWE
in treatment decision-making, with the focus
on breast cancer (while recognizing relevance
in oncology more broadly). Members discussed
perceptions of RWE from a clinical perspective,
across domains of data, methodology, and mind-
set, and “calls-to-action” for stakeholders. Agree-
ment was reached on a primary “call-to-action,”
to develop clinically-relevant, patient-informed,
real-world endpoints, and secondary “calls-to-
action”: establish a multidisciplinary consensus
forum; publish examples of unique RWE value;
build upon existing frameworks and resources;
and tailor an approach for exhibiting utility to
guideline bodies.

Keywords: Breast cancer; Real-world data;
Real-world evidence; Treatment decision-
making

Key Summary Points

A multidisciplinary Think Tank on real-world
evidence (RWE) in the US from Multiple Per-
spectives in Healthcare (TRIUMPH) was estab-
lished to further advance acceptance and use
of RWE in treatment decision-making, with
the focus on breast cancer.

TRIUMPH identified perceptions of RWE
acceptance and use in treatment decision-
making from a clinical perspective, consid-
ered solutions for addressing perceptions that
may prevent further advancement of accept-
ance and use, and developed “calls-to-action”
to drive implementation of highest-priority
solutions.

Based on critical perceptions, 13 solutions
were prioritized (perceived impact; feasibility
to implement); 5 were ultimately identified as
highest priority to pursue

To address highest-priority solutions, a
primary “call-to-action” was articulated, to
develop clinically-relevant, patient-informed,
real-world endpoints for all stakeholders.

Four secondary “calls-to-action” were identi-
fied: establish a multidisciplinary consensus
forum; publish examples of unique RWE
value; build upon existing frameworks and
resources; and tailor an approach for exhibit-
ing utility to guideline bodies.
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BACKGROUND

While conventional randomized controlled tri-
als (RCTs) remain the gold standard for evaluat-
ing efficacy of treatments, real-world evidence
(RWE)—generated via analysis of real-world data
(RWD) (relating to patient health status and/or
delivery of healthcare [1]) collected from rou-
tine care—can further support evaluation of
treatment outcomes. RWE may be incorporated
into randomized trial design, such as with prag-
matic trials that enroll heterogeneous patient
populations from real-world clinical practice
[2]. However, RWE generated from observa-
tional analyses (based on retrospective or pro-
spectively collected RWD) can also extend clini-
cal evidence around a disease state or treatment
option, especially after market authorization
[3, 4]. Recognizing that many patient popula-
tions are underrepresented in RCTs (e.g., elderly,
patients with comorbidities, racial and ethnic
minorities), such RWE can provide the necessary
information to guide decision-making alongside
RCTs, since it is both unrealistic and infeasible
to conduct head-to-head trials in all potential
patient populations. By analyzing data from rou-
tine care, RWE can broadly capture outcomes on
patients while also characterizing specific sub-
populations, allowing for greater personalization
of treatment decision-making, which accounts
for unique circumstances of individuals [5].

In oncology, RWE can be especially useful for
a wide variety of applications, such as contex-
tualizing rare tumors or subtypes with smaller
populations (e.g., epidemiology, patient chazr-
acteristics), and capturing outcomes (e.g.,
effectiveness, toxicities) that require long-term
observation [6-8], thereby strengthening the
body of evidence available to inform treatment
decision-making (Table 1) [2-4, 9-17].

To date, significant progress has been
made across healthcare stakeholder groups in
advancing acceptance and use of RWE, by way
of guidance, frameworks, resources, and tools
(Fig. 1) [18-38]. The United States (US) Food
and Drug Administration (FDA) continues to
demonstrate interest in using RWE to support
regulatory decision-making, with establish-
ment of the Advancing Real-World Evidence

Program (October 2022) and recent guidance
for industry addressing standards for RWD sub-
mission, assessment of registries, and digital
health technologies for remote data acquisi-
tion (December 2023) [18-21], as well as RWD
reliability and relevance (March 2024) [22]. In
addition, the FDA’s Oncology Center of Excel-
lence continues to publish thought leadership
[23-25] alongside initiatives such as TEAM
FoRWD [39] and QCARD [40]; likewise, the
Sentinel Innovation Center developed PRIN-
CIPLED as a stepwise process guide for non-
interventional research [26]. The US Agency for
Healthcare Research and Quality has also paz-
ticipated in ongoing dialogue, writing meth-
ods guides for effectiveness and comparative
effectiveness reviews [27], such as a decision
framework for selecting observational stud-
ies for comparing medical interventions [41].
Beyond the US health agencies, other notable
organizations have also published guidance
documents, such as the European Medicines
Agency (EMA) RWE framework [42] and Euro-
pean Society of Clinical Oncology Guidance
for Reporting Oncology Real-World evidence
(ESMO-GROW) [43]. Through a joint task force,
the International Society for Pharmacoeco-
nomics and Outcomes Research (ISPOR) and
the International Society for Pharmacoepide-
miology (ISPE) have released a series of good
practices reports [28], including the HARmo-
nized Protocol Template to Enhance Reproduc-
ibility (HARPER) [29] to improve consistency in
conduct of real-world research.

Within breast cancer, RWE is already being
used to support regulatory and clinical decision-
making. In 2019, the FDA approved a palboci-
clib label expansion to include men matching
the initially-approved indication for hormone
receptor-positive, human epidermal growth
factor receptor 2 (HER2)-negative metastatic
breast cancer, supported in part by RWE [44].
In 2020, the FDA approved a label update for
trastuzumab emtansine patients with metastatic
disease previously treated with HER2-targeted
therapies, including RWE on cardiac safety for
those with low left ventricular ejection fraction,
a population not included in the RCT [45].

Despite recent progress in the application
of RWE in breast cancer research, substantial
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Support Evidence Generation (2022)

resources, and tools. CER Comparative Effectiveness
Research, GRACE Good Research for Comparative Effec-

opportunities exist to further improve its accept-
ance and use. While the FDA supports the use
of RWE in regulatory decision-making, there is
still ambiguity about its use at the point of care,
underscoring a broader challenge of achiev-
ing consensus on the value and applicability
of RWE beyond regulatory approval processes
and in direct support of treatment decisions.
Clinicians and patients are engaging in shared
decision-making and are calling for more granu-
lar clinical information about treatment effects
for diverse patient populations, emphasizing
the need to consider RWE alongside RCT data
to help navigate the complexities of treatment
selection. Similar exploration is already under-
way in other fields, such as low-risk differenti-
ated thyroid cancer, where challenges exist in
balancing clinical evidence with patient pref-
erences [46]. Additionally, the integration and
acceptance of RWE by US payors is increasingly
recognized as essential for informed healthcare
decision-making, especially to inform compara-
tive effectiveness analyses and formulary place-
ment [47, 48].

Observational CER
User’s Guide (2013)

AHRQ

Patient-Centered Organizations

F'igmges? Real-World Evidence Portfolio
RESEARCH (2017-Present)

pe ori\Q PCORI Methodology Report (2013)

tiveness, PCORI Patient-Centered Outcomes Research
Institute, RIWD Real-World Data, RWE Real-World Evi-

dCHCC

As proposed by Cottu et al., a multi-stake-
holder, collaborative initiative has potential to
greatly improve understanding and acceptabil-
ity of RWE, particularly in breast cancer, where
there is strong demand for additional evidence
on unmet medical need and clinical benefit of
therapies [49]. While initiatives may emerge ad
hoc, thought leadership resulting from such
efforts remains a persisting gap. To date, peer-
reviewed literature, co-authored by stakeholders
across disciplines and with intention of support-
ing a mindset shift around RWE, is limited. This
absence is even more pronounced in the context
of breast cancer specifically, despite the disease
setting presenting great opportunity for further
RWE adoption.

Ethical Approval

This article does not contain any new studies
with human participants or animals performed
by any of the authors. All members of the Think
Tank were fully informed and consented to their
thoughts being formulated into a manuscript,
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and invited to contribute as authors on this arti-
cle (of which, 13 of the 14 members accepted).

OBJECTIVES

A Think Tank on RWE in the US from Multi-
ple Perspectives in Healthcare (TRIUMPH) was
established to include 14 multidisciplinary
stakeholders, representing oncologists, patient
advocates, US regulatory policy experts, payor
advisors, health economists, and real-world
methodologists. Identification was informed
by literature search, to confirm RWE exper-
tise (based on publicly-available contributions
to and teaching of the subject) and support
multidisciplinary membership (i.e., avoiding
biased representation towards one stakeholder
group over another). Due to potential conflict
of interest, individuals still currently employed
by US federal agencies were not included.
However, TRIUMPH members with US regula-
tory policy expertise provide perspectives that

account for their prior experiences at such
organizations, like the FDA and Centers for
Medicare & Medicaid Services.

TRIUMPH aims to further advance accept-
ance and use of RWE in treatment decision-
making for breast cancer; however, members
recognize that the RWE concepts discussed may
be relevant in oncology more broadly, beyond
breast cancer. In November 2023, members
convened in Washington, D.C., with the fol-
lowing objectives:

1. Identify perceptions of RWE acceptance and
use in treatment decision-making for breast
cancer in the US, from a clinical perspective

2. Consider solutions to address perceptions
that may prevent further advancement of
RWE acceptance and use

3. Develop “calls-to-action” to drive implemen-
tation of highest-priority solutions

Recognizing continued lack of widespread
acceptance and use of RWE (“perceptions of
RWE”) alongside opportunities for improvement

Attitudes &
— ldentified as most critical — beliefs
Inconsistent understanding across - . :
) : oDl i Insufficient understanding of different
fgallz((e:l_}olders of RWE’s role relative Potential implicit bias in research types of RWE study design
Mindset Lack of trust in RWE by guideline Debate over legitimacy of certain 5\é\£§tgd)§g§ﬂg§§fgﬁgﬁﬁgyas i
Around RWE | bodies real-world outcomes optimal Y
Uncertainty on what constitutes Concerns related to quality and Potential concern around internal
“regulatory-grade” RWE trustworthiness of RWD and RWE validity & reliability
RWE methodology & approaches Inconsistency in capture & definition Eﬁgﬁ{ge(ie%?psﬁizugggganding &
not as well-codified as RCT of outcomes stakehol%ers
: RWE Study Complexity in developlng Burden associated with coordinating Need for greater understanding of
/ Methods (corresponding to those in RCT) across disciplines how to evaluate inherent RWD biases
Lack of randomization intrinsic to Non-holistic guidance from health Holistic evidence often requires
most RWE study designs authorities multiple, piecemeal studies
Wide variation in clinical coding 5 .
e Potential lack of fit-for-purpose data
......... systems and data management Data missingness A
» practices for research questions
R Persisting lack of broadly- 0 _ 0 0 0 o
: Real-World accepted, standardized definitions _C?ntm.ue? negglftrar custom, restource Flr;langlal butrden associated wm:
;| Data for RWE ferminology intensive feasibility assessments collection, storage, managemen
...... Clarity & understanding of data Potential uses of technology exist but : : . :
sources potentially sub-optimal are not fully optimized yet Potential privacy considerations
Systems &
infrastructure

Fig.2 Perceptions (most critical in bo/d) of RWE acceptance and use in treatment decision-making for breast cancer in the

US, from a clinical perspective. RCT randomized controlled trial, RIWD real-world data, RWE real-world evidence
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(“solutions”), we report findings and “calls-to-
action” from the TRIUMPH members. As one of
the first articles to address this topic in the form
of a multidisciplinary white paper, we also aim
to present our position to directly engage fel-
low healthcare stakeholders in further advanc-
ing RWE acceptance and use in treatment
decision-making.

PERCEPTIONS OF RWE
ACCEPTANCE AND USE FROM A
CLINICAL PERSPECTIVE

TRIUMPH members identified common percep-
tions related to RWE acceptance and use in treat-
ment decision-making for breast cancer in the
US. Members reported perceptions (Fig. 2) across
three categories—Real-World Data (including
operational components), RWE Study Methods,
and Mindset Around RWE—and reached group

o Guideline bodies engagement for RWE inclusion

=
14
o
c
E]
o
)
<
-
o
]
k-]
15
=

o Target trial emulation (if and when appropriate)

comparator)

imputation to address data missingness

o Patient-centered endpoint elevation (alongside surrogate
endpoints)

RWE Study Methods

@ Standardized schema for RWE methodology

@ CMS guidance on RWE (akin to FDA guidance)

@ Transparency into data origination, management, transformation,

and aggregation

@ Harmonized definitions via collaboration across US agencies

(e.g., FDA, ONC, CMS)

Fig. 3 Prioritization (based on average ratings) of poten-
tial solutions by TRIUMPH members, matrixed against
impact and feasibility, with those in the upper-right quad-
rant considered highest-priority. CMS Centers for Medi-

o RWE use case amplification (how and when RWE added value)

e RWE incubator (online patient community) as companion to RCT

o Clinical decision support tools as complement to guidelines

e Cross-industry, national forums for broader RWE research topics

o Review of randomization necessity (vs single-arm with external

o Al incorporation and / or statistical techniques like multiple

consensus on those most critical to address
within each.

The most critical perceptions related to Real-
World Data were wide variation in clinical cod-
ing systems and data management practices;
absence of broadly-accepted, standardized defi-
nitions for RWE terminology; and potentially
sub-optimal clarity and understanding of data
sources. All similarly relate to an overarching
lack of transparency and standard practices in
data sourcing and management. This viewpoint
is also consistent with FDA priorities, as demon-
strated by recent guidance such as "Data Stand-
ards for Drug and Biological Product Submis-
sions Containing Real-World Data" in December
2023 [20].

The most critical perceptions related to RWE
Study Methods were RWE methodology and
approaches not being as well codified as those
for RCT; complexity in developing meaning-
ful clinical endpoints (corresponding to those
in RCTs); and lack of randomization being

Highest-priority
solutions

odl,

FEASIBILITY
time to develop, adoption curve

Low (complex) ————— > High (simple)

Low High

IMPACT
breadth of stakeholders and applications

care & Medicaid Services, FDA food and drug administra-
tion, ONC Office of the National Coordinator for Health
Information Technology, RCT randomized controlled
trial, RWE real-world evidence, US United States
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intrinsic to most RWE studies. Although RWE
entails a variety of study designs, these percep-
tions indicate a need for foundational standards
(e.g., transparent reporting [50]) to account for
methods specific to RWE studies.

Lastly, the most critical perceptions related
to Mindset Around RWE were inconsistency
in understanding role of RWE relative to RCT;
lack of trust in RWE by guideline bodies; and
uncertainty on what constitutes “regulatory-
grade” RWE, despite ongoing guidance from
the FDA [18-22] and EMA [42]. The complemen-
tary nature of RWE with RCTs [2] may remain
unclear to some stakeholders, resulting in con-
tinued uncertainty and sometimes skepticism
about the value of RWE, especially in the con-
text of treatment decision-making.

SOLUTIONS AND
“CALLS-TO-ACTION”

Based on the most critical perceptions, TRI-
UMPH members considered and then prioritized
13 solutions (e.g., tools, practices, resources,
etc.). Each solution was rated across dimensions

of perceived impact on RWE acceptance and use
and feasibility to implement, with five identified
as highest-priority to pursue (Fig. 3).

Subsequently, to begin to address these high-
est-priority solutions, TRIUMPH members artic-
ulated a primary “call-to-action,” specifically to
“develop clinically-relevant (and patient-informed)
endpoints for the real-world,” for all stakehold-
ers, alongside four secondary “calls-to-action”
(Fig. 4).

The primary “call-to-action” to “develop clin-
ically-relevant (and patient-informed) endpoints
for the real-world” was unanimously identified
by TRIUMPH members as the foundation for
enabling broader acceptance and use of RWE
in breast cancer treatment decision-making.
In RCTs, Response Evaluation Criteria in Solid
Tumors (RECIST) enables a standardized and
objective approach that can measure outcomes
with both validity and reliability, requiring
consistent imaging and testing over time. Cur-
rently, it is unrealistic to expect such research-
driven standards to be similarly followed across
routine clinical practice, and, when performed,
such data may not be available, such as difficult-
to-access radiographic images or specific meas-
urements [51, 52]. Therefore, while meaningtul,

PRIMARY
“CALL-TO- “Develop clinically-relevant
ACTION” (and patient-informed) endpoints for the real-world”
“Establish a “Publish examples “Build upon RWE “Develop a tailored
consensus forum, to demonstrating how guidance, frameworks, approach for
§(I:EXI_OI_NS[-)¢OR-Y bilaterally clinical knowledge can resources, and tools exhibiting utility
ACTION” communicate use be advanced through already rigorously and importance of
cases demonstrating evidence unique to developed and RWE to guideline
RWE value” RWE” reviewed” bodies”

Fig. 4 Consensus-driven primary and secondary “calls-to-action” from TRIUMPH, to advance acceptance and use of RWE

in treatment decision-making for breast cancer in the US. RIWE real-world evidence

“CALLS-TO-ACTION” TO ADVANCE ACCEPTANCE AND USE OF RWE IN TREATMENT DECISION-MAKING
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certain outcomes such as progression-free sur-
vival (PFS) are challenging to measure in the
real world in a manner consistent with RCT
practices [53]. Given findings from Friends of
Cancer Research’s multi-stakeholder real-world
response pilot, aimed at understanding feasibil-
ity of treatment effectiveness evaluation based
on clinician assessments within RWD [54], real-
world PFS (rwPFS) should still be considered;
however, researchers can also concurrently focus
on development of clinically-relevant endpoints
that are purposefully designed with pragmatic,
real-world data collection in mind.

Also, due to multiple factors, such as race,
ethnicity, comorbidities, and social determi-
nants of health, each breast cancer patient’s
treatment should be individualized and barriers
to care should be addressed with an asset-based
approach to tailored solutions. Patients want to
understand what outcomes can be expected in
the context of other patients similar to them-
selves, and clinicians often lack evidence to
share beyond assuming that the average treat-
ment effect from a RCT should be applied
broadly across real-world patients. Achieving
such insights can, though, be particularly chal-
lenging, as exclusion from RCTs is often due
to possible vulnerabilities related to multimor-
bidity, polypharmacy, prior treatments, or age
[55]. Combined, these factors necessitate devel-
opment of clinically-relevant endpoints that
measure outcomes in ways that are meaning-
tul in routine clinical practice and for patients
[e.g., patient-reported outcomes (PROs) such as
those related to time toxicity, like days alive and
out of hospital [56-58], or electronic PROs to
characterize patient symptoms]. Organizations
such as the Patient-Centered Outcomes Research
Institute (PCORI) are beginning to address this
need through provision of detailed resources
that enable greater patient involvement in
clinical research [59]. Such patient-centered
endpoints in breast cancer may potentially be
designed alongside advocacy groups, ensuring
that selected outcomes are directly informed by
patient experiences. Making RWE comprehen-
sible and relevant to patients can better equip
them to participate in discussing the totality
of evidence (i.e., RWE and RCT data) with cli-
nicians, ultimately supporting optimal shared

treatment decision-making. And, from a health
economic perspective, payors are continuing to
demonstrate similar enthusiasm in considering
clinical (including surrogate) endpoints with
linkage to more patient-centric ones.

In addition to the primary “call-to-action,”
TRIUMPH recommended mobilization of four
secondary “calls-to-action,” as follows:

1. “Establish a consensus forum inclusive of mul-
tidisciplinary experts, to bilaterally communi-
cate use cases demonstrating RWE value.” Like
TRIUMPH’s multidisciplinary makeup but
on a larger scale, a consensus forum with
regular cadence (e.g., annually)—driven by
organizations such as the American Soci-
ety of Clinical Oncology (ASCO), National
Comprehensive Cancer Network (NCCN),
National Cancer Institute (NCI), or PCORI,
or cooperative groups focused on RWE gen-
eration—should bring diverse stakeholders
together to discuss the value of RWE and fur-
ther promote standardized ways of conduct-
ing RWE research. By uniting traditionally-
siloed stakeholder groups engaged in RWE
generation and/or use, such a forum may
increase awareness around importance of
RWE, highlight achievements and best prac-
tices to adopt, and enable more frequent and
regular dialogue across stakeholder groups.
In turn, these benefits can strengthen feasi-
bility of implementing solutions for advanc-
ing RWE acceptance and use.

2. “Publish targeted examples demonstrating how
clinical knowledge can be advanced through
evidence unique to RWE (e.g., “population-
bridging,” a short-hand term for evaluating
treatment effects in populations not studied in
RCT).” Recognizing an increasing trend in
the volume of RWE published, amplification
of select RWE use cases is necessary, specifi-
cally those demonstrating unique value rela-
tive to RCTs, such as—but not limited to—
outcomes in subgroups or local populations
typically underrepresented or excluded from
RCT, and confirmatory evaluation of efficacy
or safety, as observed in the real world [5, 10,
60]. Subsequently, through various forums
and communication channels (e.g., fireside
chat, roundtable, podcast), clinicians can
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lead amplification through dissemination of
these select case examples. While seemingly
simple, such efforts are still fundamental
in establishing awareness around RWE to a
broader set of healthcare stakeholders, espe-
cially those with minimal familiarity or prior
exposure to it.

3. “Build upon existing, established RWE guid-
ance, frameworks, resources, and tools that have
already been rigorously developed and reviewed.”
With guidance as recent as March 2024 from
the FDA on RWD reliability and relevance
[22], several healthcare stakeholders have
already, and continue to, issued credible
RWE reference materials, with successfully
validated methodologies, informed by sup-
porting literature reviews and/or conceived
by recognized RWE thought leaders. With
such a wealth of RWE reference materials,
researchers experienced in their use should
drive broader utilization, as well as guide
design and analysis of RWE studies, versus
trialists experienced primarily in RCTs. Ben-
efits of consistently using these materials will
accrue over time and result in industry-wide,
standardized RWE schema, accompanied by
transparent communication around meth-
odology, reduced misinterpretation, efficient
and more informed review, and valid, repro-
ducible research [36].

4. “Develop a tailored approach for exhibiting the
utility and importance of RWE to guideline bod-
ies.” Generation of RWE has evolved over
time, alongside increasing availability of
evidence from multi-modal datasets, link-
age between anonymized, patient-level data-
sets (e.g., between electronic health records
(EHR) and claims), and access to unstruc-
tured datasets. Commensurate with this
progress, the rigor and types of RWE avail-
able for consideration by guideline panels
has also expanded. Integration of RWE into
clinical practice guidelines may take differ-
ent forms, such as incorporating new RWE
findings into relevant sections, updating
existing recommendations, providing addi-
tional context or caveats, or creating new
sections altogether, in support of evidence-

based medicine [61]. Study investigators may
directly support this integration by generat-
ing hypothesis-driven cases that directly
inform US guideline bodies like NCCN. Such
RWE on outcomes in routine clinical practice
can complement RCT data and support treat-
ment recommendations: which to use (e.g.,
treatment patterns), when to use (e.g., opti-
mal sequencing), and how to use (e.g., dose
modification as part of adverse event man-
agement). NCCN has already made advances
in providing accessible, credible education
materials to providers and patients, through
NCCN Frameworks and Evidence Blocks [62,
63]. By increasing emphasis on RWE within
clinical workflows, NCCN has an opportu-
nity to further enhance future treatment
decision-making for breast cancer oncolo-
gists within both academic centers of excel-
lence and community practices.

CONCLUSIONS

While RCTs remain the gold standard, RWE
may complement and strengthen the body of
evidence available to consider for optimal treat-
ment decision-making, particularly accounting
for inherent patient heterogeneity (including
those not well represented in RCTs) in breast
cancer and in the United States. Advances have
already been made in RWE generation, such as
creation of disease-specific databases, use and
linkage between multi-modal datasets, and har-
nessing of unstructured data, for use in power-
ing large-scale studies. Alongside these capabili-
ties, healthcare stakeholders have significantly
enriched RWE thought leadership through pro-
vision of guidance, frameworks, resources, and
tools which serve as reference materials. How-
ever, a gap remains in the widespread acceptance
and use of RWE in treatment decision-making.
TRIUMPH identified the most critical percep-
tions of RWE acceptance and use across domains
of data, methodology, and mindset (note, this
article does not contain any new studies with
human participants or animals performed by
any of the authors.). Subsequently, potential

A\ Adis



Adv Ther

solutions were considered and prioritized, with
a prominent “call-to-action” and four support-
ing “calls.” The primary “call-to-action” was to
“develop clinically-relevant (and patient-informed)
endpoints for the real-world.” The four secondary
“calls-to-action” include “establish a consensus
forum inclusive of multidisciplinary experts, to
bilaterally communicate use cases demonstrating
RWE value” to elevate RWE research nationally,
highlight the uniqueness of RWE, and encouzr-
age standardized ways of conducting RWE
research; “publish targeted examples demonstrat-
ing how clinical knowledge can be advanced through
evidence unique to RWE (e.g., population-bridging)”
to amplify how and where RWE adds value;
“build upon existing, established RWE guidance,
frameworks, resources, and tools that have already
been rigorously developed and reviewed” to advance
industry-wide, standardized RWE schema; and,
“develop a tailored approach for exhibiting the util-
ity and importance of RWE to guideline bodies”
to enhance future treatment decision-making
by increasing emphasis on RWE within clini-
cal workflows. Beyond disseminating “calls-to-
action” through this paper, TRIUMPH ultimately
aims to continue growing awareness of the clini-
cal utility of RWE among healthcare stakehold-
ers, and to mobilize them to drive expanded
acceptance of RWE use in breast cancer treat-
ment decision-making in the US.

ACKNOWLEDGEMENTS

The authors would like to thank Jane Perlmut-
ter from Gemini Group for her contributions as
a member of TRIUMPH and her thoughts that
helped formulate this manuscript. Additionally,
the authors would like to thank Chirag Ghai and
Cameron Wong from Blue Matter Consulting for
their contributions to the TRIUMPH initiative,
as well as editorial support on this manuscript.

Medical Writing/Editorial Assistance. Writ-
ing and editorial support in preparation of this
article was provided by Chirag Ghai and Cam-
eron Wong of Blue Matter Consulting. This sup-
port was funded by Pfizer (New York, NY, USA).

Author Contributions. All authors (Sean
Khozin, Nancy Dreyer, Dominic Galante, Ray-
mond Liu, Peter Neumann, Nathan Nussbaum,
Joyce O’Shaughnessy, Debra Patt, Mothatfar
Rimawi, Hope Rugo, Sara Tolaney, Marisa Weiss,
Adam Brufsky) equally contributed to the con-
ception, drafting, critical review, and substantial
revision of this article, have read and approved
the final version, and agree to responsibility for
the contents.

Funding. TRIUMPH establishment, the
November 2023 meeting, and the journal’s
Rapid Service and Open Access Fees were sup-
ported by funding from Pfizer (New York, NY,
USA).

Data Availability. Data sharing is not appli-
cable to this article as no datasets were generated
and analyzed during the current study.

Declarations

Conflict of Interest. Sean Khozin is co-
founder and Principal at Phyusion, LLC, provid-
ing advisory services to life sciences companies.
Nancy Dreyer is Principal at Dreyer Strategies
LLC and has received honoraria for consulting
from Pfizer. Raymond Liu has received research
funding (to institute) from AstraZeneca, Biother-
anostics, Beigene, Exact Sciences, and Genen-
tech. Peter Neumann has received honoraria for
consulting from Pfizer. Nathan Nussbaum is an
employee of and has equity ownership in Ver-
ily Life Sciences, and stock ownership in Roche.
Joyce O’Shaughnessy has received honoraria for
consulting and/or advisory boards from AbbVie
Inc., Agendia, Amgen, Aptitude Health, Astra-
Zeneca, BioNTech, Byondis, Carrick Therapeu-
tics, Daiichi Sankyo, DAVA Oncology, Eisai,
Fishawack Health, G1 Therapeutics, Genzyme,
GlaxoSmithKline, Genentech, Gilead Sciences,
LillyLoxo Oncology, Merck, Novartis, Ontada,
Pfizer, Pierre Fabre Pharmaceuticals, Puma Bio-
technology, Roche, Samsung Bioepis, Sanofi,
Seagen, Stemline Therapeutics, Taiho Oncol-
ogy, and Veru. Debra Patt has received hono-
raria for educational consulting from Daiichi
Sankyo, Inc. and Pfizer, and holds a leadership

A\ Adis



Adv Ther

role at McKesson Specialty Health. Mothaffar
Rimawi has received honoraria for consulting
from Novartis, Pfizer, AstraZeneca, Gilead, and
Sermonix. Hope Rugo has received honoria for
consulting and/or advisory from NAPO, PUMA,
and Sanofi Aventis; honoraria from Mylan/Via-
trix and Chugai; and institutional research sup-
port from AstraZeneca, Daiichi Sankyo, Inc., F.
Hoffmann-La Roche AG/Genentech, Inc., Gilead
Sciences, Inc., Lilly; Merck & Co., Inc., Novartis
Pharmaceuticals Corporation, Pfizer, Stemline
Therapeutics, OBI Pharma, and Ambryx. Sara
Tolaney has received honoraria for consult-
ing and/or advisory role from Novartis, Pfizer/
SeaGen, Merck, Eli Lilly, AstraZeneca, Genen-
tech/Roche, Eisai, Sanofi, Bristol Myers Squibb,
CytomX Therapeutics, Daiichi Sankyo, Gilead,
Zymeworks, Zentalis, Blueprint Medicines,
Reveal Genomics, Sumitovant Biopharma,
Umoja Biopharma, Artios Pharma, Menarini/
Stemline, Aadi Bio, Bayer, Incyte Corp, Jazz
Pharmaceuticals, Natera, Tango Therapeutics,
Systimmune, eFFECTOR, Hengrui USA, Cul-
linan Oncology, Circle Pharma, Arvinas, BioN-
Tech; research funding (all to institute) from
Genentech/Roche, Merck, Exelixis, Pfizer, Lilly,
Novartis, Bristol Myers Squibb, Eisai, AstraZen-
eca, NanoString Technologies, Gilead, Seattle
Genetics, OncoPep, Daiichi Sankyo, Menar-
ini/Stemline; and travel support from Eli Lilly,
Sanofi, Gilead, Jazz, and BioNTech. Adam
Brufsky has received honoraria for consulting
from AstraZeneca, Novartis, Lilly, Genetech/
Roche, Daiichi Sankyo, Merck, Agendia, Sanofi,
Pfizer, Puma, Myriad, Gilead, and Bria Cell; and
research support from Agendia and AstraZeneca.
Dominic Galante and Marisa Weiss have noth-
ing to disclose. The authors have no other com-
peting interests or relevant affiliations with any
organization or entity with the subject matter
or materials discussed in the manuscript apart
from those disclosed.

Ethical Approval. This article does not con-
tain any new studies with human participants
or animals performed by any of the authors.
All members of the Think Tank were fully
informed and consented to their thoughts being

formulated into a manuscript, and invited to
contribute as authors on this article (of which,
13 of the 14 members accepted).

Open Access. This article is licensed under a
Creative Commons Attribution-NonCommercial
4.0 International License, which permits any
non-commercial use, sharing, adaptation, distri-
bution and reproduction in any medium or for-
mat, as long as you give appropriate credit to the
original author(s) and the source, provide a link
to the Creative Commons licence, and indicate
if changes were made. The images or other third
party material in this article are included in the
article’s Creative Commons licence, unless indi-
cated otherwise in a credit line to the material. If
material is not included in the article’s Creative
Commons licence and your intended use is not
permitted by statutory regulation or exceeds the
permitted use, you will need to obtain permis-
sion directly from the copyright holder. To view
a copy of this licence, visit http://creativecom-
mons.org/licenses/by-nc/4.0/.

REFERENCES

1. US Food and Drug Administration. Real-World Evi-
dence. [online]. FDA: 2023. https://www.fda.gov/
science-research/science-and-research-special-top-
ics/real-world-evidence. Accessed 21 Feb 2024.

2. Price D, Bateman ED, Chisholm A, et al. Comple-
menting the randomized controlled trial evidence
base. Evolution not revolution. Ann Am Thorac
Soc. 2014;11(Suppl 2):592-8.

3. Eichler HG, Pignatti F, Schwarzer-Daum B, et al.
Randomized controlled trials versus real world evi-
dence: neither magic nor myth. Clin Pharmacol
Ther. 2021;109(5):1212-8.

4. Kim HS, Lee S, Kim JH. Real-world evidence ver-
sus randomized controlled trial: clinical research
based on electronic medical records. ] Korean Med
Sci. 2018;33(34): e213.

5. Hernandez RK, Critchlow CW, Dreyer N, et al.
Advancing principled pharmacoepidemiologic
research to support regulatory and healthcare

A\ Adis


http://creativecommons.org/licenses/by-nc/4.0/
http://creativecommons.org/licenses/by-nc/4.0/
https://www.fda.gov/science-research/science-and-research-special-topics/real-world-evidence
https://www.fda.gov/science-research/science-and-research-special-topics/real-world-evidence
https://www.fda.gov/science-research/science-and-research-special-topics/real-world-evidence

Adv Ther

10.

11.

12.

13.

14.

15.

16.

17.

decision making: the era of real-world evidence.
Clin Pharmacol Ther [online]. 2025.

Tang M, Pearson SA, Simes RJ, Chua BH. Har-
nessing real-world evidence to advance cancer
research. Curr Oncol. 2023;30(2):1844-59.

Vasconcelles M, Jordan B. What’s next for
real-world evidence in oncology? AJMC.
2022;28(3):SP142-SP143.

Feinberg BA, Gajra A, Zettler ME, Phillips TD,
Phillips EG Jr, Kish JK. Use of real-world evidence
to support FDA approval of oncology drugs. Val
Health. 2020;23(10):1358-65.

van Amsterdam WAC, S Elias, R Ranganath. Causal
inference in oncology: why, what, how and when.
Clin Oncol (R Coll Radiol). 2025;38:103616.

Di Maio M, Perrone F, Conte P. Real-world evi-
dence in oncology: opportunities and limitations.
Oncologist. 2020;25(5):e746-52.

Ramsey SD, Onar-Thomas A, Wheeler SB. Real-
world database studies in oncology: a call for
standards. J Clin Oncol. 2024;42(9):977-80.

Modi S, Jacot W, Yamashita T, et al. Trastu-
zumab deruxtecan in previously treated HER2-
low advanced breast cancer. N Engl J Med.
2022;387(1):9-20.

Verma S, Miles D, Gianni L, et al. Trastuzumab
emtansine for HER2-positive advanced breast
cancer [published correction appears in N Engl ]
Med. 2013 Jun 20;368(25):2442]. N Engl ] Med.
2012;367(19):1783-91.

Finn RS, Martin M, Rugo HS, et al. Palbociclib and
letrozole in advanced breast cancer. N Engl ] Med.
2016;375(20):1925-36.

Jourdain H, Di Meglio A, Mansouri I, Desplas D,
Zureik M, Haddy N. Use and outcomes of trastu-
zumab deruxtecan in HER2-positive and HER2-low
metastatic breast cancer in a real-world setting: a
nationwide cohort study. ESMO Open. 2024;9(12):
104083.

Lux MP, Nabieva N, Hartkopf AD, et al. Therapy
landscape in patients with metastatic HER2-pos-
itive breast cancer: data from the PRAEGNANT
real-world breast cancer registry. Cancers (Basel).
2018;11(1):10.

Brufsky A, Liu X, Li B, et al. Real-world treatment
patterns and effectiveness of palbociclib plus an
aromatase inhibitor in patients with metastatic
breast cancer aged 75 years or older. Front Oncol.
2023;13:1237751.

18.

19.

20.

21.

22.

23.

24.

25.

26.

US Food and Drug Administration. Advancing
real-world evidence program. [online]. FDA: 2024.
https://www.fda.gov/drugs/development-resou
rces/advancing-real-world-evidence-program.
Accessed 6 Feb 2024.

US Food and Drug Administration. Draft: use
of real-world evidence to support regulatory
decision-making for medical devices. [online].
FDA: 2023. https://www.fda.gov/regulatory-infor
mation/search-fda-guidance-documents/draft-use-
real-world-evidence-support-regulatory-decision-
making-medical-devices. Accessed 6 Feb 2024.

US Food and Drug Administration. Data stand-
ards for drug and biological product submissions
containing real-world data. [online]|. FDA: 2023.
https://www.fda.gov/regulatory-information/
search-fda-guidance-documents/data-standards-
drug-and-biological-product-submissions-conta
ining-real-world-data. Accessed 6 Feb 2024.

US Food and Drug Administration. Real-world
data: assessing registries to support regulatory
decision-making for drug and biological products.
[online]. FDA: 2023. https://www.fda.gov/regul
atory-information/search-fda-guidance-docum
ents/real-world-data-assessing-registries-support-
regulatory-decision-making-drug-and-biological-
products. Accessed 6 Feb 2024.

US Food and Drug Administration. Real-world
evidence: considerations regarding non-interven-
tional studies for drug and biological products.
[online]. FDA: 2024. https://www.fda.gov/regul
atory-information/search-fda-guidance-docum
ents/real-world-evidence-considerations-regar
ding-non-interventional-studies-drug-and-biolo
gical-products. Accessed 20 Mar 2024.

Schneider JA, Gong Y, Goldberg KB, et al. The
FDA oncology center of excellence scientific col-
laborative: charting a course for applied regula-
tory science research in oncology. Clin Cancer Res.
2021;27(19):5161-7.

Mishra-Kalyani PS, Kordestani LA, Rivera DR, et al.
External control arms in oncology: current use and
future directions. Ann Oncol. 2022;33(4):376-83.

Benbow JH, Rivera DR, Lung JL, Feldman JE, Kim
ES. Increasing inclusiveness of patient-centric clin-
ical evidence generation in oncology: real-world
data and clinical trials. Am Soc Clin Oncol Educ
Book.

Desai R], Wang SV, Sreedhara SK, et al. Process
guide for inferential studies using healthcare data
from routine clinical practice to evaluate causal
effects of drugs (PRINCIPLED): considerations
from the FDA Sentinel Innovation Center. BM].
2024;384: e076460.

A\ Adis


https://www.fda.gov/drugs/development-resources/advancing-real-world-evidence-program
https://www.fda.gov/drugs/development-resources/advancing-real-world-evidence-program
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/draft-use-real-world-evidence-support-regulatory-decision-making-medical-devices
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/draft-use-real-world-evidence-support-regulatory-decision-making-medical-devices
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/draft-use-real-world-evidence-support-regulatory-decision-making-medical-devices
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/draft-use-real-world-evidence-support-regulatory-decision-making-medical-devices
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/data-standards-drug-and-biological-product-submissions-containing-real-world-data
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/data-standards-drug-and-biological-product-submissions-containing-real-world-data
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/data-standards-drug-and-biological-product-submissions-containing-real-world-data
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/data-standards-drug-and-biological-product-submissions-containing-real-world-data
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/real-world-data-assessing-registries-support-regulatory-decision-making-drug-and-biological-products
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/real-world-data-assessing-registries-support-regulatory-decision-making-drug-and-biological-products
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/real-world-data-assessing-registries-support-regulatory-decision-making-drug-and-biological-products
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/real-world-data-assessing-registries-support-regulatory-decision-making-drug-and-biological-products
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/real-world-data-assessing-registries-support-regulatory-decision-making-drug-and-biological-products
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/real-world-evidence-considerations-regarding-non-interventional-studies-drug-and-biological-products
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/real-world-evidence-considerations-regarding-non-interventional-studies-drug-and-biological-products
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/real-world-evidence-considerations-regarding-non-interventional-studies-drug-and-biological-products
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/real-world-evidence-considerations-regarding-non-interventional-studies-drug-and-biological-products
https://www.fda.gov/regulatory-information/search-fda-guidance-documents/real-world-evidence-considerations-regarding-non-interventional-studies-drug-and-biological-products

Adv Ther

27.

28.

29.

30.

31.

32.

33.

34.

35.

Agency for Healthcare Research and Quality. Meth-
ods guide for effectiveness and comparative effec-
tiveness reviews. [online]. AHRQ: 2018. https://
effectivehealthcare.ahrq.gov/products/collections/
cer-methods-guide. Accessed 22 Feb 2024.

ISPOR. Real World Data Good Practices Reports.
[online]. ISPOR. https://www.ispor.org/heor-resou
rces/good-practices/report/-in-category/categories/
real-world-data-information-systems. Accessed 25
Mar 2024.

Wang SV, Pottegdrd A, Crown W, et al. HARmo-
nized protocol template to enhance reproducibil-
ity of hypothesis evaluating real-world evidence
studies on treatment effects: a good practices
report of a joint ISPE/ISPOR Task Force. Val Health.
2022;25(10):1663-72.

Dreyer NA, Bryant A, Velentgas P. The GRACE
checklist: a validated assessment tool for high
quality observational studies of compara-
tive effectiveness. ] Manag Care Spec Pharm.
2016;22(10):1107-13.

Hampson G, Towse A, Dreitlein B, Henshall C,
Pearson SD. Real World Evidence for Cover-
age Decisions: Opportunities and Challenges; A
Report from the 2017 ICER Membership Policy
Summit. [online]. Institute for Clinical and Eco-
nomic Review: Massachusetts, USA; 2018. https://
icer.org/wp-content/uploads/2020/11/ICER-Real-
World-Evidence-White-Paper-03282018.pdf.
Accessed 12 Feb 2024.

Pearson SD, Dreitlein B, Towse A, Hampson G,
Henshall C. Understanding the context, selecting
the standards: a framework to guide the optimal
development and use of real world evidence for
coverage and formulary decisions. [online]. Insti-
tute for Clinical and Economic Review: Massa-
chusetts, USA; 2018. https://icer.org/wp-content/
uploads/2020/11/ICER-RWE-Framework-Compa
nion-White-Paper-03282018.pdf. Accessed 12 Feb
2024.

Gatto NM, Campbell UB, Rubinstein E, et al. The
structured process to identify fit-for-purpose data:
a data feasibility assessment framework. Clin Phar-
macol Ther. 2022;111(1):122-34.

Estevez M, Benedum CM, Jiang C, et al. Consid-
erations for the use of machine learning extracted
real-world data to support evidence generation:
a research-centric evaluation framework. Cancers
(Basel). 2022;14(13):3063.

Duke Margolis Institute for Health Policy. Real-
World Evidence Collaborative White Papers.
[online]. Duke Margolis. https://healthpolicy.
duke.edu/real-world-evidence-collaborative-white-
papers. Accessed 25 Mar 2024.

36.

37.

38.

39.

40.

41.

42.

43.

44.

45.

Wang SV, Pinheiro S, Hua W, et al. STaRT-RWE:
structured template for planning and reporting on
the implementation of real world evidence studies.
BMJ. 2021;372: m4856.

Friends of Cancer Research. Real-world evidence
portfolio. [online]. Friends of Cancer Research.
https://friendsofcancerresearch.org/rwe/. Accessed
25 Mar 2024.

Patient-Centered Outcomes Research Institute.
The PCORI Methodology Report. [online]. PCORI.
https://www.pcori.org/research/about-our-resea
rch/research-methodology/pcori-methodology-
report. Accessed 26 Mar 2024.

US Food and Drug Administration. Oncology Real
World Evidence Program. [online]. FDA: 2023.
https://www.fda.gov/about-fda/oncology-center-
excellence/oncology-real-world-evidence-program.
Accessed 22 Feb 2024.

US Food and Drug Administration. Facilitating
review of real-world data studies: the oncology
QCARD initiative. [online]. FDA: 2023. https://
www.fda.gov/news-events/fda-voices/facilitating-
review-real-world-data-studies-oncology-qcard-
initiative. Accessed 22 Feb 2024.

Agency for Healthcare Research and Quality.
Selecting Observational Studies for Comparing
Medical Interventions. [online]. AHRQ: 2010.
https://effectivehealthcare.ahrq.gov/products/
methods-guidance-observational-studies/metho
ds. Accessed 22 Feb 2024.

European Medicines Agency. Real-world evidence
framework to support EU regulatory decision-
making. [online]. EMA: 2023. https://www.ema.
europa.eu/system/files/documents/report/real-
world-evidence-framework-support-eu-regulatory-
decision-making-report-experience-gained_en.pdf.
Accessed 22 Feb 2024.

Castelo-Branco L, Pellat A, Martins-Branco D,
et al. ESMO Guidance for Reporting Oncol-
ogy real-World evidence (GROW). Ann Oncol.
2023;34(12):1097-112.

Pfizer. U.S. FDA approves IBRANCE® (palbociclib)
for the treatment of men with HR+, HER2- meta-
static breast cancer. [online]. Pfizer: 2019. https://
www.pfizer.com/news/press-release/press-release-
detail/u_s_fda_approves_ibrance_palbociclib_for_
the_treatment_of_men_with_hr_her2_metastatic_
breast_cancer. Accessed 5 Feb 2024.

Flatiron Health. Kadcyla (T-DM1) in HER2+
mBC: Label Update on LVEF following a post
approval commitment—based on RWD. [online].
Flatiron: 2020. https://resources.flatiron.com/

A\ Adis


https://effectivehealthcare.ahrq.gov/products/collections/cer-methods-guide
https://effectivehealthcare.ahrq.gov/products/collections/cer-methods-guide
https://effectivehealthcare.ahrq.gov/products/collections/cer-methods-guide
https://www.ispor.org/heor-resources/good-practices/report/-in-category/categories/real-world-data-information-systems
https://www.ispor.org/heor-resources/good-practices/report/-in-category/categories/real-world-data-information-systems
https://www.ispor.org/heor-resources/good-practices/report/-in-category/categories/real-world-data-information-systems
https://icer.org/wp-content/uploads/2020/11/ICER-Real-World-Evidence-White-Paper-03282018.pdf
https://icer.org/wp-content/uploads/2020/11/ICER-Real-World-Evidence-White-Paper-03282018.pdf
https://icer.org/wp-content/uploads/2020/11/ICER-Real-World-Evidence-White-Paper-03282018.pdf
https://icer.org/wp-content/uploads/2020/11/ICER-RWE-Framework-Companion-White-Paper-03282018.pdf
https://icer.org/wp-content/uploads/2020/11/ICER-RWE-Framework-Companion-White-Paper-03282018.pdf
https://icer.org/wp-content/uploads/2020/11/ICER-RWE-Framework-Companion-White-Paper-03282018.pdf
https://healthpolicy.duke.edu/real-world-evidence-collaborative-white-papers
https://healthpolicy.duke.edu/real-world-evidence-collaborative-white-papers
https://healthpolicy.duke.edu/real-world-evidence-collaborative-white-papers
https://friendsofcancerresearch.org/rwe/
https://www.pcori.org/research/about-our-research/research-methodology/pcori-methodology-report
https://www.pcori.org/research/about-our-research/research-methodology/pcori-methodology-report
https://www.pcori.org/research/about-our-research/research-methodology/pcori-methodology-report
https://www.fda.gov/about-fda/oncology-center-excellence/oncology-real-world-evidence-program
https://www.fda.gov/about-fda/oncology-center-excellence/oncology-real-world-evidence-program
https://www.fda.gov/news-events/fda-voices/facilitating-review-real-world-data-studies-oncology-qcard-initiative
https://www.fda.gov/news-events/fda-voices/facilitating-review-real-world-data-studies-oncology-qcard-initiative
https://www.fda.gov/news-events/fda-voices/facilitating-review-real-world-data-studies-oncology-qcard-initiative
https://www.fda.gov/news-events/fda-voices/facilitating-review-real-world-data-studies-oncology-qcard-initiative
https://effectivehealthcare.ahrq.gov/products/methods-guidance-observational-studies/methods
https://effectivehealthcare.ahrq.gov/products/methods-guidance-observational-studies/methods
https://effectivehealthcare.ahrq.gov/products/methods-guidance-observational-studies/methods
https://www.ema.europa.eu/system/files/documents/report/real-world-evidence-framework-support-eu-regulatory-decision-making-report-experience-gained_en.pdf
https://www.ema.europa.eu/system/files/documents/report/real-world-evidence-framework-support-eu-regulatory-decision-making-report-experience-gained_en.pdf
https://www.ema.europa.eu/system/files/documents/report/real-world-evidence-framework-support-eu-regulatory-decision-making-report-experience-gained_en.pdf
https://www.ema.europa.eu/system/files/documents/report/real-world-evidence-framework-support-eu-regulatory-decision-making-report-experience-gained_en.pdf
https://www.pfizer.com/news/press-release/press-release-detail/u_s_fda_approves_ibrance_palbociclib_for_the_treatment_of_men_with_hr_her2_metastatic_breast_cancer
https://www.pfizer.com/news/press-release/press-release-detail/u_s_fda_approves_ibrance_palbociclib_for_the_treatment_of_men_with_hr_her2_metastatic_breast_cancer
https://www.pfizer.com/news/press-release/press-release-detail/u_s_fda_approves_ibrance_palbociclib_for_the_treatment_of_men_with_hr_her2_metastatic_breast_cancer
https://www.pfizer.com/news/press-release/press-release-detail/u_s_fda_approves_ibrance_palbociclib_for_the_treatment_of_men_with_hr_her2_metastatic_breast_cancer
https://www.pfizer.com/news/press-release/press-release-detail/u_s_fda_approves_ibrance_palbociclib_for_the_treatment_of_men_with_hr_her2_metastatic_breast_cancer
https://resources.flatiron.com/real-world-evidence/label-update-rwd-case-study

Adv Ther

46.

47.

48.

49.

50.

51.

52.

53.

54.

real-world-evidence/label-update-rwd-case-study.
Accessed 5 Feb 2024.

Yang W, Lee YK, Lorgelly P. Challenges of shared
decision-making by clinicians and patients with
low-risk differentiated thyroid cancer: a systematic
review and meta-ethnography. JAMA Otolaryngol
Head Neck Surg. 2023;149(5):452-9.

Brixner D, Biskupiak J, Oderda G, et al. Payer
perceptions of the use of real-world evidence in
oncology-based decision making. ] Manag Care
Spec Pharm. 2021;27(8):1096-10S.

Saldarriaga EM, Hauber B, Carlson JJ, Barthold
D, Veenstra DL, Devine B. Assessing payers’ pref-
erences for real-world evidence in the United
States: a discrete choice experiment. Val Health.
2022;25(3):443-50.

Cottu P, Ramsey SD, Sola-Morales O, Spears PA,
Taylor L. The emerging role of real-world data in
advanced breast cancer therapy: recommenda-
tions for collaborative decision-making. Breast.
2022;61:118-22.

Patorno E, Schneeweiss S, Wang SV. Transpar-
ency in real-world evidence (RWE) studies to
build confidence for decision making: reporting
RWE research in diabetes. Diabetes Obes Metab.
2022;22(Suppl 3):45-59.

Ma X, Bellomo L, Magee K, et al. Characteriza-
tion of a real-world response variable and com-
parison with RECIST-based response rates from
clinical trials in advanced NSCLC. Adv Ther.
2021;38:1843-59.

Griffith SD, Tucker M, Bowser B, et al. Generat-
ing real-world tumor burden endpoints from elec-
tronic health record data: comparison of RECIST,
radiology-anchored, and clinician-anchored
approaches for abstracting real-world progres-
sion in non-small cell lung cancer. Adv Ther.
2019;36(8):2122-36.

Stewart M, Norden AD, Dreyer N, et al. An explora-
tory analysis of real-world end points for assessing
outcomes among immunotherapy-treated patients
with advanced non-small-cell lung cancer. JCO
Clin Cancer Inform. 2019;3:1-15.

McKelvey BA, Garett-Mayer E, Belli AJ, et al.
Real-world response endpoints in patients with

55.

56.

57.

58.

59.

60.

61.

62.

63.

mNSCLC treated with chemotherapy across real-
world datasets. Presented at: 2023 ASCO Annual
Meeting. Chicago, IL, USA, 2 June-6 June 2023.

Tan YY, Papez V, Chang WH, Mueller SH, Denaxas
S, Lai AG. Comparing clinical trial population
representativeness to real-world populations: an
external validity analysis encompassing 43 895 tri-
als and 5 685 738 individuals across 989 unique
drugs and 286 conditions in England. Lancet
Healthy Longev. 2022;3(10):e674-89.

Gupta A, Eisenhauer EA, Booth CM. The time toxic-
ity of cancer treatment. JCO. 2022;40(15):1611-5.

Jerath A, Austin PC, Wijeysundera DM. Days alive
and out of hospital: validation of a patient-cen-
tered outcome for perioperative medicine. Anes-
thesiology. 2019;131(1):84-93.

Ribeiro T, Mahar A, Jerath A, et al. Novel patient-
centered outcome in cancer care, days at home:
a scoping review protocol. BMJ Open. 2023;13:
e071201.

Farah E, Kenney M, Kica A, Haddad P, Stewart D],
Bradford JP. Beyond participation: evaluating the
role of patients in designing oncology clinical tri-
als. Curr Oncol. 2023;30(9):8310-27.

Franklin JM, Patorno E, Desai RJ, et al. Emulat-
ing randomized clinical trials with nonrand-
omized real-world evidence studies: first results
from the RCT DUPLICATE initiative. Circulation.
2021;143(10):1002-13.

NCCN. Development and Update of Guidelines.
[online]. NCCN. https://www.nccn.org/guidelines/
guidelines-process/development-and-update-of-
guidelines. Accessed 28 Mar 2024.

NCCN. Framework for Resource Stratification.
[online]. NCCN. https://www.nccn.org/global/
what-we-do/nccn-framework-for-resource-strat
ification-of-nccn-guidelines. Accessed 28 Mar
2024.

NCCN. NCCN clinical practice guidelines in
oncology (NCCN Guidelines) with NCCN evi-
dence blocks. [online]. NCCN. https://www.nccn.
org/guidelines/guidelines-with-evidence-blocks.
Accessed 28 Mar 2024.

A\ Adis


https://resources.flatiron.com/real-world-evidence/label-update-rwd-case-study
https://www.nccn.org/guidelines/guidelines-process/development-and-update-of-guidelines
https://www.nccn.org/guidelines/guidelines-process/development-and-update-of-guidelines
https://www.nccn.org/guidelines/guidelines-process/development-and-update-of-guidelines
https://www.nccn.org/global/what-we-do/nccn-framework-for-resource-stratification-of-nccn-guidelines
https://www.nccn.org/global/what-we-do/nccn-framework-for-resource-stratification-of-nccn-guidelines
https://www.nccn.org/global/what-we-do/nccn-framework-for-resource-stratification-of-nccn-guidelines
https://www.nccn.org/guidelines/guidelines-with-evidence-blocks
https://www.nccn.org/guidelines/guidelines-with-evidence-blocks

	Real-World Evidence Acceptability and Use in Breast Cancer Treatment Decision-Making in the United States: Call-to-Action from a Multidisciplinary Think Tank
	Abstract
	Background
	Ethical Approval

	Objectives
	Perceptions of RWE Acceptance and Use from a Clinical Perspective
	Solutions and “Calls-to-Action”
	Conclusions
	Acknowledgements 
	References


