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Sponsor 's 
Welcome

The imminent explosion of gene and other advanced 
therapies brings with it a lot of hope and expectation 
along with unprecedented challenges faced by bio- 
pharma?  big and small.    

The power of the rare disease community has to be 
harnessed to get these potentially life changing 
treatments into health systems and to patients in a 
timely and sustainable fashion. 

These are rapidly evolving and exciting times where 
everyone is learning together and collaboration is key 
to ensure best practice and novel approaches see 
widespread adoption.  

OPEN Health brought together our existing knowledge 
in the space to develop experience based thinking on 
the topics of creating insight and value for gene and 
other advanced therapies.  In addition OPEN Health 
always value opinion leaders in a particular field and 
were therefore delighted to be able to interview Nicola 
Redfern from bluebird bio to hear about their progress 
and the evolving landscape. 

Finally we focus on what we see as a key challenge that 
requires a new approach. This is, how do you deliver 
effective and sustained outcomes monitoring following, 
initiation of one of these innovative therapies.   
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 Accelerating and sustaining the life of an 
advanced therapy through rare insight 

Each new advancement has paved the way for the 
next. Consider cancer: only two decades ago a 
diagnosis of cancer was considered a death sentence. 
Since the introduction of more targeted therapies 
coupled with sophisticated sequencing strategies and 
improved early detection, the outcomes are now 
changing, with more people surviving cancer than ever 
before1.

www.openhealthgroup.com

Written by Trish Shepherd, 
COO, Patient and Brand Communications, 

OPEN Health

successfully navigate the regulatory gauntlet through 
to product launch and ultimately to a successful 
commercial platform? 

The healthcare landscape has seen many revolutions over the past decades. Each 
innovation or system is brought to us by pioneers with the hope of improving 
human health, tackling the unmet needs that prevent people from living life to the 
full. Trish Shepherd on the importance of capturing real world insights 

GENE THERAPY
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With 34,000 patent applications filed over the last five 
years and with more than 1,000 clinical trials3 
exploring the potential of new gene therapies or 
advanced t herapeutic m edicinal products (ATMPs), 
hope remains finely balanced. Those in the industry 
know all too well that success in the lab does not 
always translate into meaningful change in the real 
world. So, the question remains, how many assets will

With so many patients still waiting, we ask what factors 
will help sustain the momentum to ensure the next 
wave of ATMP assets succeeds? OPEN Health is a 
family of expert practices working in partnership to 
drive positive change in healthcare communications 
and market access? and we believe insight can make 
all the difference. Insights come in many shapes and 
sizes and can be sourced in a variety of ways. Currently 
working with over 50 rare and genetic disorders, we 
have cultivated a unique blend of experience and 
insights that can be shared with companies who have 
started their journey towards commercialisation.  

We need to look no further than the withdrawal of 
Glybera, first approved in 2015 in Europe and the 
muted uptake of Strimvelis, approved in 2016, to see 
the challenges ahead. Two viable products with patient 
populations seeking much-needed therapy that have 
struggled to establish a strong commercial presence. 
Yet the tides are turning, and more recent entries are 
looking to establish strong viable candidates for the 
long term. Yescarta, Kymriah, Luxturna, and Zynteglo?   
to name the most notable are each testing the waters 
with differentiated medical, patient and commercial 
strategies.    

Yet unmet needs still exist in rare oncology as well as 
in a host of rare genetic diseases. Of approximately 
7,000 rare diseases2, most are still seeking palliative, 
restorative or curative therapies. The complex nature 
of each disease along with the limited number of 
patients has historically compromised funding and 
research. Thankfully, the pioneering spirit continues, 
coupled with the advent of new technologies, which is 
giving rise to a new generation of healthcare and 
biotechnology companies.   
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the complex science behind their mission, relating 
academic data to the real human need behind it all. 
Nurturing these relationships will aid responsible 
reporting and drive transparency around the very 
challenging process it takes to bring a product to 
market. These relationships can help protect a 
company's mission for the long term, even when 
hurdles mean early assets fall short of expectations. 

Moments matter 
Knowing the moments that matter most to patients, 
their parents or their carers is vital. It goes without 
saying that such insights carry significant value in rare 
diseases, because stopping therapy or having a 
negative first experience would have, proportionally, a 
greater impact compared to a non-rare disease.  

While companies pioneering ATMPs today are 
significantly more in tune with the  patient journey from 
a clinical perspective, they are still seeking more 
support. Our health psychologists work with companies 
to help unpack the emotional as well as the physical 
burden of living with a rare disease. 

These moments can be leveraged at each hurdle 
towards commercialisation from clinical trial through to 
educating specialists about how these new therapies 
can be embraced with the best results.  In rare disease 
clinical trials, every patient retained is a pivotal step 
towards marketing authorisation. The solutions we are 
exploring today connect our patient-centred outcomes 
teams with our patient engagement and creative teams 
to deliver initiatives that drive patient retention in 
clinical and real-world studies. 

1.

Data gaps can be filled
Regulators recognise the urgency for new ATMP assets 
to reach patients, so the number of patients treated, 
and the duration of clinical trial periods are reduced 
compared to therapies of old. This leads to a shortage  
of data, and in this industry this creates a conundrum. 
Payors, clinicians and patient advocates need data to 
drive confidence. The client partners we support are 
looking to establish long-term data registries in advance 
of launch to complement early clinical trial experience 
with real-world evidence. A deep understanding of the 
patient journey shapes the way we engage with key 
stakeholders to fill the data gaps and measure 
demonstratable outcomes that will cement the 
commercial foundation in the future

2.

Corporate reputation needs to be 
nurtured and protected
Companies need to work with general and industry 
media to maintain a positive and balanced image to 
ensure that they remain approachable and answerable. 
It?s vital to invest in media relationships to ensure a 
company's mission to support patients and families is 
not overshadowed by regulatory and financial detail.  

Through responsible education and open communi- 
cation, companies can convey to important stakeholders

3.

When the system is not working, 
challenge it
The true value of a medicine does not come in the price 
alone but in the impact it can deliver for the individual, 
the healthcare system and the broader healthcare 
economy. We work with clients to help explore new 
measures that can and should be considered when 
preparing for the market access of, often, one-time 
therapies. Yes, we fill data gaps and draft value 
propositions, but this is not enough to drive success in a 
regulatory world that is not built for advanced 
therapies.    

To navigate new regulatory schemes requires deeper 
payor insights, starting with the true appreciation of the 
unenviable position it is to have to make decisions on 
whole-population value at a time of significant pressure 
on healthcare resources.  We seek different 
conversations with payors which is helping us to 
explore new routes and strategies fit for this emerging 
era of medicine.   

4.

The right map can make all the 
difference
Each rare condition comes with a unique challenge, 
requiring a differentiated mix of healthcare providers 
across a multitude of healthcare systems, with a variety 
of delivery and manufacturing considerations. We work 
with clients to map these complex pathways, identifying 
centres of excellence and leading specialists to ensure 
these assets are in the best hands.  

However, this is only half the battle, as people living 
with rare diseases do not congregate around centres of 
excellence or production facilit ies. Once we uncover our 
map, we go deeper to cultivate insights through 
co-creation or experiential initiatives that help each 
stakeholder truly appreciate the lived patient 
experience. These insights signpost how, when and 
where we need to connect stakeholders to ensure 
patients can access support with ease. 

5.

GENE THERAPY
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Informing is not enough, you need 
to inspire
Gone are the days of sharing information under the 
guise of education. So much has been discovered about 
adult learning that these theories must now be 
considered, even by the world?s leading specialists. 
Education must now go beyond just communicating the 
science. It has to sustain peer-to-peer conversations. 
When you consider the limited number of cases 
presenting, shared experience from diagnosis, referral, 
treatment and follow-up will serve as a proxy for the 
various healthcare professionals throughout the patient 
journey. Our Medical Communications team aims to 
inspire change through strong thought leader 
partnership, compelling content, and memorable and 
engaging delivery. Companies that know how to 
develop bespoke education, connecting the 
multi-disciplinary teams across disparate healthcare 
facilit ies and systems will ignite these valuable 
discussions.  

6.

Branding is changing
Let?s face it, if you are going to market you will need to 
establish a brand. But the approach to building brand 
equity in the rare disease space cannot sustain nor 
justify the investment levels of the blockbuster brands 
of old. Yes, local relevance is important but never has 
having a global brand platform alignment been so 
critical. Marketers will be operating in a new value 
exchange where the end-user, the patient (or the parent 
or carer of the patient) will be more knowledgeable and 
demanding than other therapy area categories.    

The barometer for a successful brand in this territory 
will go far beyond healthcare professional awareness 
and recall of the brand. These close-knit communities 
will evaluate your brand on the quality of your 
interactions, support and true engagement. Efficient, 
insight-led creative campaigns that are developed in 
partnership with core countries or geographies will help 
lock down key pillars for your brand from vision and 
messaging to visual assets. A centralised brand 
platform will help control costs of excessive local 
adaptations allowing teams to concentrate investment 
on relevant engagement.  

7.

Leadership is a gift

Patient engagement and support will be an obvious 
investment. Successful patient engagement is the result 
of great design and planning. It removes friction from a 
patient?s life. It supports clinical outcomes and 
behaviours by understanding patients? true motivations. 

8.

And, ultimately; it connects patients to the things that 

matter most? their lifestyle, healthcare team and the 
people that care about them.   

To achieve all of this, we take nothing for granted and 
ensure all recommendations are pressure-tested with 
key stakeholders throughout development. One of the 
greatest lessons we have learned along the way is to 
start your patient engagement journey with an exit 
strategy in mind. Counter-intuitive you may think. 
However, the pharma industry?s reputation has been 
called into question amongst advocacy groups over the 
years due to abandoned support programmes. 
Companies willing to explore beyond brand initiatives 
that can be gifted to relevant third parties at an agreed 
milestone will not only deliver solutions with greater 
utility for patients and carers in the real world, but also 
help strengthen industry and advocacy relations in the 
future.  

Be proud yet humble
In the burgeoning ATMP space, many companies and 
therapeutic targets are new and unknown. It?s 
important in this environment to make a noise about 
the achievements of a company in order to gain trust 
and credibility with disparate stakeholders who have 
minimal experience in this brave new world.  

Confidence and know-how are key to navigating these 
uncharted waters, but we must also seek to look 
forward, learn constantly, and be at the forefront of the 
market as it emerges. With no precedent to guide us, a 
broad perspective and sensitivity to trends is 
fundamental to protecting the future pipeline in this 
uncertain time where invention has outstripped 
regulatory frameworks. Or, as one unnamed participant 
at the JP Morgan Healthcare Conference 2019 had it, 
?Star Wars medicine in the age of Flintstones 
reimbursement?. 

9.

It  is a challenging task, but  we know that  pioneers do 

not  give up easily. 

With the right support to navigate the hurdles that 
no doubt lie ahead, more and more ATMP assets 
will reach the intended patients and we will see 
yet another revolution in healthcare. I, for one, am 
very excited about the proposition of taking part 
in this journey. We invite you to get in touch today 
to see how the collective experience and rich 
insights that exist within OPEN Health can get you 
and your team where you want and need to go. 

GENE THERAPY

OPEN Health is a family of expert practices, working in partnership to drive 
positive change in healthcare communications & market access. 

To contact Trish please email: 
Trishshepherd@openhealthgroup.com

www.openhealthgroup.com
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Since the introduction of the gene therapy concept in the 1960s, significant 
advances have been made to bring this potentially life-changing treatment 
approach to market; however, the introduction into clinical practice has not been 
without its challenges. Here we discuss these challenges, and potential strategies 
to overcome them

 

 
Demonstrating the value of gene therapy 

in rare disease  

The life science industry has been investing heavily to 
accelerate advanced t herapy m edicinal product  
(ATMP) development and provide renewed hope to 
patients with rare and life-threatening conditions. 
Thanks to continuous scientific advancements and an 
increased understanding of targeted delivery, there is 
now a better understanding of how genes and cells 
can be effectively extracted, manipulated and 
delivered to patients in order to change the course of 
certain conditions. The vision that some rare diseases 
will be cured appears to be within reach. 

I bet you are thinking ?well, that all sounds very 
positive?, and you would be right. However, 
organisations planning to commercialise an ATMP will 
need to consider their route to market very carefully 
to ensure that their therapy is made available to the 
maximum number of patients who will benefit most. 
To achieve this, a number of factors need to be 
considered. In this article, we discuss the importance 
of demonstrating the value of ATMPs across the 

spectrum of stakeholders. 

An advanced therapy medicinal 
product (ATMP) is a medicinal 
product which is: 

· a gene therapy medicinal product 

· a somatic cell therapy medicinal 
  product 

· a tissue engineered product

Reference:  www.gov.uk/ guidance/

The value chain 

The roadmap to launching a specialist medicine is 
relatively well defined. Implementation of tried-and- 
tested launch frameworks supports a standardised yet

www.openhealthgroup.com

Written by Charlotte Richards, 
Customer Strategy Director, OPEN VIE

OPEN Health

customisable 
approach; 
reimbursement 
pathways and 
timelines are well 
understood; and there 
are widely reported 
parameters that 
support understanding 
of what constitutes a 
successful launch. 
However, the same cannot be said of ATMPs? there is 
no one-size-fits-all approach and the route to market is 
multifaceted.

The manufacturing process and 
supply chain are complex  
At present, there are few standardised processes 
that support timely and cost-efficient 
manufacture of ATMPs. Given the small target 
patient populations of current ATMPs, economies 
of scale are not an option. A centralised 
manufacturing approach is often taken, resulting 
in unfamiliar quality control and logistical 
considerations. The consequence of these factors 
alone includes a long lead time, high cost of 
goods and, ultimately, a high acquisition price. 

1.

GENE THERAPY
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The reimbursement pathway is not 
well defined 
Given the high acquisition price, life science 
organisations need to develop innovative pricing 
strategies to support patient access to treatment. 
The clinical, patient and societal value of 
treatment needs to be demonstrated to all 
stakeholders and cross-border reimbursement 
strategies may need to be considered in some 
instances. 

2.

The burden of treatment needs to 
be considered
Patients and their parents and carers need to be 
educated to fully understand what the 
preparation and administration process will 
involve, the common adverse effects post 
administration and the need for long-term 
monitoring to ensure continued effectiveness. In 
addition, they may be required to travel long 
distances to access treatment, stay away from 
home for prolonged periods of time to facilitate 
pre-treatment preparation and comply with 
peri-administration monitoring requirements. 

3.

Long-term efficacy and safety are 
unknown
Strategies to collect long-term outcomes data are 
critical to demonstrate sustained efficacy and a 
tolerable long-term safety profile, with regulatory 
authorities requiring 13?15 year patient follow-up 
data to assess long-term safety in some 
instances. Innovative approaches to data 
collection and stakeholder engagement will need 
to be considered to drive confidence in therapy, 
demonstrate long-term value and prevent loss to 
follow-up. 

4.

Putting plans in place to overcome all these challenges 
may be daunting and result in internalisation of teams 
during critical planning phases. Consequently, 
development and evolution of a value story that 
resonates across core stakeholder groups, clearly 
articulating the clinical and cost rationale for treatment 
and readying the market for implementation, may not 
be given due consideration. 

Not adequately demonstrating and communicating 

value could delay market access, restrict the target 
patient population and result in low demand.   

At OPEN Health, we understand the importance of 
building a strategy that is underpinned by the needs of 
stakeholders across the value chain, and fuse value 
demonstration and communication in order to build a 
cohesive communications platform that drives a 
unified message through all stakeholder groups. 

Demonstrating value to patients 

The passive patient is becoming a thing of the past; 
now, more than ever, patients are the navigator of 
their own destiny when it comes to decisions regarding 
their treatment and healthcare. This is especially true 
for patients with a rare disease who, along with their 
parents and carers, must become the expert in their 
condition to ensure that they receive the right care 
that is aligned to their individual needs. Patient 
advocacy groups are hugely influential in this area, and 
their activity has been a key driver of health 
technology appraisal decisions in the past.   

The introduction of gene and cell therapies is seen as a 
lifeline to some? a chance for a better future. Those 
with a rare disease, as well as their parents and carers, 
are keen to understand the good, the bad and the ugly 
to support them in deciding whether pursuing ATMP 
treatment is the right approach for them. Life science 
companies need to engage with patient advocacy 
groups early in the development journey to identify 
meaningful patient-centric clinical trial endpoints, build 
the narrative around immediate and long-term 
treatment considerations, and develop an appropriate 
patient support programme that openly discusses the 
complexities of ATMP treatment and provides 
materials to support patients to overcome the likely 
challenges in their treatment journey. 

Life science companies: 
Life sciences refers to the application of biology and technology to 
health improvement, including biopharmaceuticals, medical 
technology, genomics, diagnostics and digital health

Value Dossier: A value dossier presents a summary of the 
clinical, economic, and humanistic value and supporting evidence 
(studies) for a new product in a disease area as well as background 
information on that disease (e.g. burden of illness, epidemiology, 
etc.) Source: hea-consulting

OPEN VIE is a global, technology enabled, evidence and access 
consultancy, with a focus on patient centricity. We work with you to 
understand, demonstrate and communicate value to inspire change. 
OPEN VIE is a part of the OPEN Health group

GENE THERAPY
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OPEN Health: supporting companies commercialising 
an ATMP 

It is well documented that bringing an ATMP asset to 
market is no easy task, and there is litt le advantage in 
making an ATMP available if the patients who can 
benefit the most are unable to access it. At OPEN 
Health, we bring together expertise from across 
evidence generation, market access, healthcare 
professional communications and patient engagement 
to support companies commercialising an ATMP in 
navigating the route to market and create meaningful 
value strategies that consider the needs of all core 
stakeholder groups in order to facilitate successful 
market entry and ongoing uptake. 

With broad expertise in bringing therapies to the people who need them our rare 
disease capabilities cover the full lifecycle. From improving diagnostic and 
treatment pathways, to impactful scientific and value communications through to 
innovative patient support and outcomes monitoring.

Get in touch today to find out how we might be able to support you in your launch 
journey. To contact us please email Charlotte: charlotterichards@openvie.com

GENE THERAPY

Demonstrating value to payors 

With significant price tags, life science companies are 
under pressure to develop innovative pricing 
strategies that share the risk of treatment inefficacy. 
This risk needs to be balanced against the potential 
long-term benefit of treatment with an ATMP.

Many national reimbursement systems implement a 
one-size-fits-all approach to assessing value, the 
parameters of which may prevent accurate 
representation of the burden of disease and impact 
on quality of life. These factors should be 
acknowledged during value assessments where there 
is a high medical unmet need and high levels of 
healthcare utilisation, both of which may be reduced 
by effective therapy.  

Life science companies need to find ways to 
demonstrate and quantify the value of ATMP 
treatment to the healthcare system over the 
long-term, and engage with payors to find ways to 
incorporate these into the value dossier and co-create 
appropriate pricing and value-based outcome models. 
Evidence generation strategies should be considered 
and carefully crafted with the end goal of ensuring 
access to the maximum number of patients who 
would benefit most.   

Demonstrating value to clinicians 

The efficacy of ATMPs continues to be the core driver 
of value for clinicians. When ATMPs demonstrate 
incremental benefit over current standard of care, as 
opposed to overall cure, clinicians will balance efficacy 
with safety and, importantly, the complex treatment 
process commonly associated with ATMPs. This may 
restrict the use of ATMPs to specific patient types in the 
minds of clinicians, which accentuates the need for a 
great first-use experience.  With small patient 
populations currently the target for ATMPs, there is a 
core communication challenge for organisations trying 
to implement targeted educational campaigns aimed 
at clinicians most likely to be involved in patient 
selection for treatment. With an average of 7.3 
physicians seen over the diagnostic period, it is critical 
that life science organisations fully understand the 
diagnostic and referral pathway to develop relevant 
targeted communication strategies. 

These strategies should aim to increase awareness of 
the symptoms of specific rare diseases, support patient 
identification through implementation of appropriate 
initiatives and enhance understanding of the potential 
value of ATMP treatment. 

In addition, there needs to be a dedicated support 
package for clinicians within centres implementing 
ATMP treatment strategies, ensuring clear 
communication of the complex processes involved in 
ATMP preparations and administration, supporting an 
evolution of the service model required to deliver 
ATMP treatment and developing a process for ongoing 
monitoring and assessment of long-term efficacy. 
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SiX-in-Ten 

1.   

Thanks Gavin, it?s great to connect. As some readers 
may know, I started my working career, post degree, at 
Martin House children?s hospice in Yorkshire, as a 
member of their multidisciplinary care team. This really 
started an interest and understanding/empathy with 
families who had children living with rare diseases 
every day. Needing a change personally though, I 
moved into the pharmaceutical industry in 1989 and 
went on to work in ten different pharmaceutical 
companies. Initially I was working in sales, which I really 
enjoyed, and then I moved through several different 
functions, with the last 22 years focused on cancer and 
rare diseases. Since 2001, my roles have also focused 
on market access. It was in a market access role that I 
joined bluebird bio in the UK? or as we call it AVES. This 
stands for Access, Value and Evidence Strategy ? we like 
our bird puns where we can incorporate them! I was 
then offered the GM role last year. 

bluebird bio enables me to do a number of things 
which are really important to me. 

Hi Nicola, thanks for taking the time to talk to us. 
Please tell us a little about your background and how 
you ended up at bluebird bio?

INTERVIEW

www.openhealthgroup.com

with Nicola Redfern

Nicola Redfern, General Manager of bluebird bio UK, talks with Gavin Jones, Director of Rare  
Disease at OPEN Health, about bluebird bio?s specialism in the research and  development of 
investigational gene therapies for the treatment of severe genetic diseases and T-cell-based 
immunotherapies for cancer. Their aim is that those living with these conditions will have access 
to treatment options, improving their lives 

GENE THERAPY
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I have the chance to stay focused on rare 
diseases (and in the future, cancer), to be 
involved from the very beginning (I was the first 
member of the market access team in Europe), 
and do what I enjoy most which is to come in 
and help shape and grow an organisation; work 
with highly skilled and committed people and 
hopefully make a difference to people?s lives.  

From our perspective, it?s about understanding 
the policies that can help leverage our alliance?s 
key messages.

3. 

2. Wow, that' s quite a journey! Tell us a little bit 
more about bluebird bio and your mission as an 
organisation.

Put in simple terms, bluebird bio is a specialist 
cell and gene therapy company that is 
developing treatments for severe, rare genetic 
diseases and cancer, so those living with these 
conditions will have access to more treatment 
options and can live their lives fully. 

We are headquartered in Cambridge, USA, and 
are expanding our presence in Europe (our main 
office is in Switzerland, but we also have a 
presence now in France, Italy, Germany, the 
Netherlands and of course the UK). Back in 
November, we opened an office in Basingstoke, 
Hampshire, as we started to grow as a team and 
needed a central presence. We see the UK as an 
important part of our company?s future.  

We believe in the potential of gene therapy at 
bluebird and we are continuously investing in 
innovation and ways to improve our technology. 
Our first focus disease areas are ß-thalassaemia, 
sickle cell disease and cerebral adreno- 
leukodystrophy. ß-thalassaemia and sickle cell 
disease are what we call monogenic diseases, 
which means they are caused by one 
malfunctioning gene and cerebral adreno- 
leukodystrophy is an X-linked disorder. This 
makes them a logical place to start to apply this 
type of technology. 

There is also a real passion for the people 
whose lives we hope to improve. We don?t settle 
for the way things are, or incremental 
improvement; we believe the system needs to 
be challenged, shaken and reshaped, providing 
it?s for the benefit of those living with rare 
diseases.  

We also work in a really exciting space ? gene 
therapy is part of the beginning of a revolution 
in the way that we approach certain diseases. It 
enables us to seek to treat the underlying cause 
of some conditions, rather than just simply 
managing them. Wasn?t it great to hear the new 
UK prime minister reference gene therapy in 
one of his opening speeches in his first week in 
role!

I always enjoy seeing bluebird bio' s social 
media posts. It seems like you have a great 
company culture going on.

RARE Revolution

4. 

bluebird bio is a great place to work, we have 
the nickname of ?birds? as we come together as 
a flock to deliver the best results, both within 
the UK and across the globe. 

bluebird is focused in an area often badged as  
advanced therapies. What do you think are 
going to be the biggest challenges in patients 
getting access to new innovations like gene 
therapy?

www.openhealthgroup.com
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Gene therapy is one of a number of advances 
which have the potential  to provide alternative 
choices for those affected by rare genetic 
diseases.  However, there are inevitably some 
potential challenges which lie ahead and  these 
will vary from country to country. England is 
known to be rather  stringent when it comes to 
gaining reimbursement for new innovations in 
the  rare disease space, as highlighted recently 
in a report by Map BioPharma, which can make 
it more challenging for patients to be given 
access.    

We think it is important that products that offer 
the most value to patients, health systems and 
society are made available as quickly as 
possible, and this may call for reform of some of 
the legacy approaches to evaluating cost 
effectiveness across the globe. Thinking 
particularly about the UK, the recent 
announcement of the NICE Methodology Review 
may offer opportunities for NICE to evolve how 
it evaluates cost effectiveness for medicines for 
rare diseases, so this really needs to be 
capitalised on and I?d encourage readers in the 
UK to join in the discussions. 
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Healthcare systems today are set up to deliver 
chronic therapies where the costs are incurred 
as the benefit is realised. This makes sense 
because, historically, this is how care has been 
delivered. However, with the advent of 
treatments like gene therapy which are 
potentially one-time treatments, systems need 
to change, and this requires financial, legal and 
administrative processes to evolve.  

We believe more reform is needed to allow 
patients with rare diseases to have access to 
more innovative treatments. We are committed 
to working collaboratively with national health 
systems to find appropriate solutions and drive 
this change. 

From our perspective, it?s about understanding 
the policies that can help leverage our alliance?s 
key messages.

5. Given bluebird bio' s long-term experience, have 
you got any sage advice for other biopharma 
companies looking to invest in this space?

RARE Revolution

6. 

My advice would be to always keep patients at 
the forefront of your thinking. We all know 
individuals facing health challenges and how 
worrying, inhibiting and frightening ill-health can 
be. Enabling good quality of life and giving an 
individual patient and family a choice to 
embrace new treatment options has to be at the 
front of the aspirations of the whole industry.   

And finally  Nicola, please tell us a little more 
about yourself and what you get up to outside 
of work.

www.openhealthgroup.com
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I try to find a good work-life balance, I don?t 
always get it right, but time with my parents and 
brother, and with all my friends, is critical. I like 
to go to the theatre, the ballet, and live music 
when I get a chance.    

I also support the local children?s hospice near 
Winchester (Naomi House & Jacksplace), where I 
am a trustee.   

It?s so important to learn what supports your 
own personal well-being and put it into practice. 
When I forget, my personal trainer kicks me into 
touch and reminds me to get more sleep, 
stretch, move and take time out. That said, I love 
my work too, so doing what you love daily and 
getting a high level of satisfaction from it is 
critical too.

Secondly, engage early and plan ahead. Too 
often in the industry this happens too late and 
everyone is squashed in their preparation.  

IT'S TIME TO 
START 
TALKING 
ABOUT THE 
ZEBRA 
IN THE 
ROOM Join the #RareRevolution

#TheZebraInTheRoom

www.rarerevolutionmagazine.com
Follow us at 

@RareRevolutionMagazine and 
@RareRevolutionM

quar t er ly digit al m agazine
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Gene therapy and advanced cell-based therapies 
offer patients hope and the potential to make 
them chronically well. Long-term monitoring of 
patients to collect outcomes data after treatment 
with these therapies will be standard practice for 
the foreseeable future; it will therefore be 
necessary for bio-pharma and health system 
stakeholders to find effective ways to develop 
sustainable data capture programmes that meet 
regulatory requirements and demonstrate value.  
OPEN Health explores possible ways of 
supporting the unprecedented need for 
high-quality and sustained data capture

 Generating data on long-term outcomes to 
demonstrate the value of gene and other 

advanced therapies

promise, post-treatment disease symptoms may be 
considerably reduced or even non-existent. It means 
that ongoing contact between patients and their 
healthcare team may become limited, and this could 
be a key factor that leads to patients being lost to 
follow-up. Add to this the likely scenario of changes in 
the healthcare setting (e.g. from a treatment initiation 
centre back to the referring physician) and significant 
life changes (e.g. from adolescence into adulthood), 
monitoring patient outcomes may become 
increasingly more difficult.  

Bio-pharma are required to adhere to strict 
regulations set by the Food and Drug Administration 
(FDA), United States, and the European Medicines 
Agency (EMA), Europe, on monitoring long-term 
outcomes when launching advanced therapeutic 
medicinal products (ATMPs). They request that large 
groups of patients are followed up for many years to 
assess long-term safety and efficacy. In addition, any 
novel pricing mechanism to support the 
reimbursement of these one or few-time treatments 
will require that processes to ensure that robust 
generation of outcome data is achievable in the long 
term. These requirements are truly unprecedented, 
with existing registry models and methodologies 
unlikely to offer sustainable and cost-effective 
solutions to these challenges.  

www.openhealthgroup.com

Written by Gavin Jones
Director of Rare Disease, 

OPEN Health

GENE THERAPY

OPEN Health have positive cross 
functional experience in supporting 
ATMP commercialisation.  They 
recognise that world class 
communications, passion and a deep 
understanding of the patient journey 
will support positive outcomes.  

To contact Gavin please email: 
gavinjones@openhealthgroup.com 

From a health system perspective, it is likely that 
ATMPs will continue to be introduced in a small 
number of specialised treatment centres. Connectivity 
between healthcare professionals (HCPs) across the 
referral and treatment pathway could be complex, 
responsibilit ies for data input may not be clear, and 
governance arrangements for transferring data 
between settings are also likely to be complicated. 
This means that it will be challenging to work with all 
HCPs and centres involved in a patient?s ongoing care 
from a logistical and cost perspective.  

Therefore, new models need to be identified. 
However, to truly meet the needs of all stakeholders 
involved, it is important to first recognise some of the 
specific challenges that may be encountered when 
generating long-term outcome data. 

From a patient perspective, and if ATMPs fulfil their
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So, there are multiple challenges involved in 
monitoring long-term outcomes where there is litt le 
precedent. Solutions need to be well thought out, 
multi-functional and innovative to have any chance of 
success. 

We recom m end using t he follow ing st rat egic 
f ram ework  t o build an ef fect ive solut ion: 

www.openhealthgroup.com

Long-term outcome monitoring after treatment with 
an ATMP is exciting because it offers a platform for 
positive partnerships between HCPs, patient groups 
and bio-pharma to enable better outcomes. This is 
truly unprecedented and more involved than 
previous solutions to the challenges facing a registry. 
Early experience with existing gene therapies has 
shown that long-term outcome monitoring can be 
challenging, but with the right combination of 
capabilit ies and technology, we are confident it is 
eminently possible. 

GENE THERAPY
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GEARED with the patient at the core: The patient 

and their caregiver are the only definitive constants during a 
long-term follow-up period, and should be seen as the critical 
stakeholders in solution development. With the right communication 
and platform, the patient can facilitate data capture and report 
quality of life and other patient-centred outcomes. Patient activation 
is key to capturing long-term data, and outcomes monitoring 
programmes should include a way of measuring this to ensure 
ongoing engagement. This provides HCPs and study staff with alerts 
of potential drop-off and personalised supportive information can be 
provided to encourage engagement with the registry.  

POWERED by a technology platform: In this age 

there is an expectation that digital tools have excellent functionality 
? and there will be no exception here. Creating an application that 
enables frictionless engagement and data capture will assist with 
sustained use and stakeholder engagement. It must also be flexible 
enough to evolve with advances in technology and robust to meet 
data capture, transfer and data governance regulations, often 
across multiple borders. Flexibility is also key for new systems to be 
able to integrate with existing registry databases, avoiding the need 
to record data in multiple ways and to assist in complementing the 
success of existing registries. 

SUPERCHARGED by stakeholder 
communications: However effective the technology 

platform is at delivering simple and easy-to-use functionality 
experience shows we cannot solely rely on this. Given the 
multi-layered network of stakeholders potentially involved over a 
long period of time, patients, caregivers and HCPs will have to 
understand the value in programme participation and the higher 
purpose of playing a role in its success. This means impactful and 
relevant communication needs to be developed to assist with value 
recognition. For example, these could be closed door symposiums 
presenting long-term outcomes data at congresses for participating 
HCPs, or annual events for patients and their families to recognise 
the growing community of patients receiving gene therapy. 

DRIVEN by exceptional project management:
As described earlier, several different disciplines will be required to 
successfully deliver effective long-term follow-up. What must not be 
overlooked is the ultimate objective of this programme, which is to 
capture real-world evidence to demonstrate the safety, effectiveness 
and value of ATMPs. Having a highly experienced team to provide 
the rigour around a quality data capture solution, and the project 
management skills to bring all the disciplines together, will be 
essential for project success. 

GENE THERAPY
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