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Best Use of Real-World Evidence

Best Partnership Alliance

The use of real-world evidence is becoming increasingly
important for stakeholders to understand the value of
drugs in the market and not just the highly controlled
environment of the clinical trial.

This Award recognizes the importance of
pharmaceutical and/or biotech companies working
together to develop new medicines from the
earliest stages.

Biogen/ICON’s New insights into the burden and costs
of multiple sclerosis in Europe

Bicycle Therapeutics and Bioverativ for hemophilia
and sickle cell disease using bi-cyclic peptides

This cross-sectional study conducted in 16 countries found costs and
utility were highly correlated with multiple sclerosis disease severity,
but resource consumption was heavily influenced by healthcare
systems organization and availability of services. Early diagnosis and
treatment is critical and may help contain overall costs and maintain
patient quality of life.

In late 2017, Bicycle Therapeutics and Bioverativ launched a
research collaboration focused on the discovery, development and
commercialization of innovative therapies for hemophilia and sickle
cell disease. The partnership combines Bioverativ’s expertise in
hematology with Bicycle’s bi-cyclic peptide platform, and aims to
develop novel, targeted therapies.

ICON/Vertex’s study of lumacaftor/ivacaftor lung
function decline in patients with cystic fibrosis

Evotec and Sanofi’s strategic collaboration to
establish a new open innovation platform

This study combined long-term trial results with registry data,
allowing investigators to evaluate longer-term outcomes with
a comparator group and estimate the impact of extended
lumacaftor/ivacaftor therapy without having to wait several years
for real-world data to emerge. The results provided a compelling
story to present to payers making reimbursement decisions.

Evotec entered into a major strategic collaboration with Sanofi to
establish a new open innovation platform near Lyon, France, to
accelerate infectious disease research and development. Sanofi has
licensed all of its infectious disease research (apart from vaccines) and
early-stage development portfolio to Evotec – more than 10 infectious
disease assets.

ICON’s Transthyretin Amyloidosis Outcomes
Survey (THAOS)

F-star and Denali Therapeutics to develop a multispecific platform for delivery of medicines across the
blood-brain barrier

Pfizer’s tafamidis is the only approved medicine to delay progression of
transthyretin familial amyloid polyneuropathy and is the new standard
of care. THAOS is the largest ongoing international disease registry
collecting longitudinal data in patients. These findings support the
product’s clinical data and strengthen evidence of its effectiveness
beyond conventional clinical trials.

IQVIA/Bristol-Myers Squibb’s I-O Optimise
collaboration in patients with a thoracic malignancy
I-O Optimise brings together real-world data sources from across
Europe to address a common set of research questions in thoracic
malignancy. Its real-world insights aim to provide the patient
community with evolving information around unmet needs prior to the
launch of immuno-oncology therapies as well as information around
the impact of these therapies on outcomes.

Multiple Sclerosis Algorithms Development and
Validation Project
The project overcomes the historical barriers to the use of realworld data in MS research, distinguishing and characterizing MS
subpopulations to enable future research. The algorithms were
validated via random-sample medical chart reviews of clinical notes
or of comprehensive patient profiles and researchers obtained positive
predictive values of 91% to 99% for each.

Neurocrine BioSciences’s RE-KINECT prospective
real-world dyskinesia screening study and registry in
patients taking antipsychotics
Neurocrine Biosciences has executed the largest real-world
screening study to date of patients with clinician-confirmed
possible tardive dyskinesia. The study, entitled RE-KINECT, is
designed to better understand the potentially broad reaching
impact of symptoms of possible tardive dyskinesia on patients
treated with antipsychotic medications.

The alliance brings together Denali’s expertise in blood-brain
barrier biology and the development of CNS therapies with F-star’s
capabilities in engineering antibody Fc-regions. Together, the partners
are developing Fcabs (Fc-domains with antigen-binding) against up
to three different transporters in the BBB that have the potential to
deliver biologic therapies into the CNS.

Neurocrine and AbbVie for elagolix in women’s health
AbbVie and Neurocrine partnered on the development and future
commercialization of elagolix, a novel, orally administered GnRH
antagonist to manage pain associated with endometriosis and uterine
fibroids. This culminated in a US FDA endometriosis approval in July,
making it the first new oral medical management treatment option for
endometriosis-associated pain in over a decade.

Roche and Ionis Pharmaceuticals to develop antisense
drugs for Huntington’s disease
Last December, Roche exercised its option to license Ionis
Pharmaceuticals’ antisense therapy IONIS-HTTRx/RG6042 designed
to target the underlying cause of Huntington’s disease following
the successful completion of a Phase I/II study. The alliance ideally
combined Ionis’ antisense expertise with Roche’s knowledge in clinical
development in the field of neuroscience and rare diseases.

Novartis and the University of Pennsylvania for CAR-T
medications in pediatric cancer patients
Novartis’ collaboration between industry, academia and government
made Kymriah, the first FDA-approved CAR-T cell therapy, possible.
Novartis made significant investments in Penn’s CAR-T research,
entering into a global collaboration with Penn in 2012 to further
research, develop and commercialize CAR-T cell therapy, serving as
the basis for the FDA approval of Kymriah in 2017.
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