
Hi Jean-Pierre, it’s great to sit 
down with you ahead of the summit 
in June. I’d really like to first ask 
about how you have seen the role 
of patient engagement in the gene 
therapy field evolve over the past 
few years. I appreciate with many 
years of experience within the 
industry, and as approvals are now 
being announced more frequently, 
there must have been significant 
change since your first involvement, 
right?

I started working in patient advocacy 
ten years ago, though I had witnessed 
beforehand in HIV/AIDS what patient 
activism stood for and how an 
empowered community can drive 
change. The discipline has evolved 
dramatically since then, in particular 
over the last few years with the 
introduction of patient-focused drug 
development (PFDD). 

In those early years industry was 
mostly collaborating with Patient 
Organizations (POs) in a transactional 

manner, and in diseases with assets 
that were either close to launch or 
in-market. There was minimal patient 
involvement in R&D or strategic project 
co-creation and metrics were rarely 
employed. 

I consider the overall framework for 
patient engagement now to be quite 
similar for a gene therapy compared to 
a chronic disease or cancer medicine. 
However, within the foundational areas 
for patient input along the lifecycle 
there are some differences and I 
suggest greater focus on:

1) understanding the health care 
system hurdles and patient needs, 
2) the patient life experience, which 
is more than the physical journey 
and incorporates both emotional 
and psychosocial aspects and, 3) the 
clinical program, in particular trial 
recruitment, retention and potential 
for accelerated approval. 

And as you and other leaders in 
the space have witnessed these 
changes, what do you perceive to 
be contributors to the rapid growth 
taking place?

The rare disease community has 
always been a stronghold for patient 
empowerment. They are strong 
advocates for patient involvement in 
health policy, help advance research 
and elevate patient care. 

Importantly, they pioneered the 
collection of patient-based evidence, 
in particular by building patient 
registries. These registries have proven 
to be invaluable, also for industry, for 
example during trial recruitment, or for 
analyzing real-world data. 

Awareness raising on the need for 
genetic testing and counseling is 
also largely driven by the patient 
community as it is often a prerequisite 
to access a future trial, or a medicine. 
Co-designing trial protocols and novel 
endpoints has become fundamental 
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Innovation and evolution in the gene therapy field offers hope to thousands of patients suffering with debilitating conditions and hereto 
unmet medical need. As our healthcare systems accelerate their acceptance of gene therapies, it’s vital that all stakeholders involved in their 
development are proactive in effectively incorporating patient needs and perspectives throughout the process.

Ahead of the 3rd Annual Gene Therapy Patient Engagement Summit, we sat down with Jean-Pierre Malkowski, Executive Director, Patient 
Engagement Center of Excellence, Novartis, to benchmark recent progress made in producing a patient-centered ecosystem for gene therapy 
development and help understand the key challenges for enacting a truly patient-focused model for the field.
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to achieving clinical and regulatory 
success yet requires significant 
creativity and persistence. 

All these parameters have been 
instrumental in accelerating the 
discovery, testing and licensing of 
gene therapies. Furthermore, following 
the approval of multiple in-vivo gene 
augmentation therapies this has de-
risked the science and motivated many 
start-ups to pursue investment in the 
sector.

Novartis are in a position of having 
led the research and clinical 
development of multiple novel gene 
therapies. What have been your 
team’s top objectives in engaging 
with the patient community 
throughout these development and 
post-market processes?

“Nothing about us, without us” has 
been a slogan for many patient 
organizations. Accordingly, this implies 
a consistent and systematic approach 
in co-creating the development, 
access and patient support programs 
with the patient community. 

Consequently, our first objective 
was to build a roadmap for patient 
engagement validated by expert 
patients which encompasses every 
facet of the lifecycle that would 
benefit from actionable patient 
insights. The foundational areas for 
patient input were then defined for 
each key R&D and launch milestone. 

The intent is to curate patient insights 
before each milestone is attained to 
facilitate strategic decision-making. 
In parallel, we have built several 

enabling tools to systematize roadmap 
implementation, capability building, 
governance, measurement, and track 
patient engagement progress.

Conversely, it’s clear industry are 
still learning and making progress 
in their patient engagement 
strategies, whether this be in 
optimizing internal systems of 
operating to ensure patient input 
is front and center, engaging 
early with patient advocacy 
organizations, or in working 
effectively with patient-focused 
service providers. Where do you 
think gene therapy developers 
need to improve in their patient 
engagement work?

Industry is still in a relatively early 
phase of embedding consistent and 
systematic patient engagement. Some 
companies prefer a decentralized 
model, others like Novartis a 
centralized one. Areas of improvement 
specifically for gene therapies include 
even earlier patient involvement i.e., 
before proof of concept, co-creating 
a value proposition that will be 
embraced by the patient community 
to avoid any surprises, tackling all 
health care system hurdles that will 
slowdown access, and strengthening 
the supply chain including managed 
access programs.

Lastly, and as a sneak preview to 
your upcoming talk at the meeting, 
do you have any words of wisdom for 
patient engagement teams looking 
to take a consistent, value-driven 
approach to their patient-focused 
functions?

My first advice to any company or 
associate seeking to engage the 
patient community is to operate in 
a fully transparent and consistent 
fashion in order to build trust. 
Establish only “win-win” co-created 
solutions to increase your credibility 
and don’t consider that every patient 
engagement activity must be led 
by industry. Increasingly, we observe 
patient organizations developing novel 
activities or methodologies which fulfill 
the expectations of patient-focused 
drug development.

Only by working closely together can 
we strive to improve the length and 
quality of life for people living with 
genetic disorders.

 “Nothing about us, 
without us” has been 
a slogan for many 
patient organizations. 
Accordingly, this implies 
a consistent and 
systematic approach 
in co-creating the 
development, access 
and patient support 
programs with the 
patient community 

At the interface between 
the complexities of evolving 
gene therapy and patient 
engagement landscapes in 
biopharma lies the 3rd Gene 
Therapy Patient Engagement 
Summit. 

Uniting patient advocacy and 
engagement experts from 
leading gene therapy and gene 
editing drug developers, along 
with patient groups and patients 
themselves, talks, workshops, and 
group discussions will shed a light 
on how to better integrate the 
patient voice into gene therapy 
programs at crucial stages of the 
drug development process.

Join Jean-Pierre and over 80 
others in Boston this summer 
to gain the actionable insights, 
tools, and strategies you need 
to better implement patient 
input into patient-centric gene 
therapy programs.
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