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Sponsor 's 
Welcome

OPEN Health are once again delighted to work 
with Rare Revolution and share our thinking in an 
important aspect of rare disease.  Our articles cover 
numerous perspectives of communications in rare 
oncology with improving patient outcomes at the 
heart of all of our thought leadership.  There has 
always been a clear delineation between ?the big 
four? and less common and rare cancers but in this 
age of further refinement in diagnostics and 
personalised medicines perhaps ?rare? oncology is 
in fact becoming more common.  Leadership in this 
specialist area will certainly result in better 
pathways of care and access to innovation that 
could contribute to learnings and benefit for the 
whole cancer community.   

In this supplement we share our thinking on 
delivering effective value communications in rare 
oncology; how to initiate a publications plan that 
reflects the needs of the whole community and 
finally how to amplify the patient voice and 
advocacy in this emotive area.  As always we really 
value the opinions of people dedicated to patient 
outcomes and we are pleased to include a thought 
provoking interview with Jane Lyons, CEO of 
Cancer52. 

We are proud to start our supplement with an 
article written by patient advocate Kathleen 
Hendry, that we hope reminds us all why we all 
need to continue to make every effort to improve 
outcomes for patients and their families living with 
cancer.  

Gavin Jones, Director of Rare Disease 
Sean McGrath, Director of Oncology  
OPEN Health 

RARE Revolution Magazine is created and 
published by NRG Collective

www.rarerevolutionmagazine.com
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 The power of patient advocacy 
through storytelling, but at 

what cost? 
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 Kathleen Hendry is mother to three boys and talks to RARE Revolution about the 
power of telling a human story. Two of her sons had childhood cancers, acute 

lymphoblastic leukaemia (ALL) and hepatoblastoma. As a rare disease advocate, the 
State Ambassador for NORD?s Rare Action Network and a full- time student, 

Kathleen works tirelessly to raise awareness and by retelling her families very 
personal story she often has to relive some of the most intimate, painful and 

fr ightening moments of her life over and over again

I have been doing rare disease advocacy since 2008 
when my youngest son, then two years old, was 
diagnosed with acute lymphoblastic leukemia. Hardly a 
rare form of childhood cancer, but we were still rare 
none-the-less. The doctors swore then, in that hospital 
room, that my other children were safe. Childhood 
cancer was like a lightning strike they said, it was rare, 
to begin with, and my other children were not at risk of 
getting cancer too. But then they did? .  

They diagnosed my second child with cancer. Stage II 
hepatoblastoma at six years old. That was nearly 
eleven years ago. The anniversary of our first ?D-day? is 
coming up and my body is already going through the 
motions of reminding me. I do this every year, with 
every anniversary. My sleep patterns worsen, I begin a 
pattern of isolation and even hyperventilate; like an 
overly emotional child who?s been in time out for 
losing her cool in public. Deep breaths. These 
anniversaries aren?t the only time I relive this though.  

I relive that night in May 2008 every time I tell our 
story. Holding Collin, my two-year-old son, down as 
nurses try to get an IV. I am near his head, holding his 

hands over his head attempting to stop him from 
raging and flailing on the gurney. I learned quickly the 
tricks of the trade. He was only two and in a critical 
condition, but he fought like a caged animal that 
night. Screaming through a raspy horse litt le voice at 
me, ?Mommy no, Mommy stop!? 

I can hear it now as I type it out, it has that funny echo 
sound in my mind, like in the movies. I can see his 
face, red as he fought against every needle stick, the 
tears soaking the paper on the gurney beneath his 
head. And I kissed his tears and told him I was sorry 
over and over until they got the IV started. Nearly an 
hour later. He didn?t speak for days after that, but he 
wouldn?t let me leave his side either.   

I relive that every time I tell our story. And I tell this 
story often, this is the curse of a parent advocate. We 
place ourselves in this fishbowl, on display for the 
world via social media and news broadcasts. We 
march through the halls of our legislative buildings, 
pleading for support, funding, and help. 

Even our kids tell the stories. Rarely do my boys tell 
their own stories. They tell the stories of the friends 
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they have lost along the way. Through tears, and 
anger. My boys lived, and their pain is just as much 
emotional as it is physical.

Patrick, my middle son is 15 now. He survived a kind of 
cancer that most kids don?t. His was the luck of the 
draw, they found it early and by a complete fluke. 
Going into the emergency department out of sheer 
panic because his side hurt a litt le, and I saw a bulge. 
By the time we arrived, the bulge and pain were both 
gone. The doctor ran tests to ease my troubled mind. 
Never in either of our lifetimes could we have 
imagined finding cancer in my son that night. I shook 
violently in a ratty old office chair at the nurses' station 
as the ER doctor showed me the CT scans, pointing out 
the mass on his liver. He brought me a blanket 
because he thought I was cold, but I wasn?t cold, I was 
in shock. 

  

 

I tell that story too. I tell every story, every single one, 
burned into my memory to the point of haunting my 
sleep. I wake to the sound of their screams. In my 
dreams, I look over and Patrick is spitting out black 
bile as he vomits after his first dose of chemotherapy. 

I have had dreams where my children, all three of 
them were pleading with me to pull them out of a 
hole?  the hole was really a freshly dug grave and they 
were drifting down further out of reach.   

I don?t mind telling the stories. They impact people, 
ignite something in them to want to help. So, I tell 
these sad stories over and over.  

  
Patient advocates, can we do more than tel l ing 
a sad story? 

Recently, the National Organization for Rare Disorders 
selected me to be the Volunteer State Ambassador 
for their Rare Action Network for North Carolina. In 
that role, they asked me to present at an event for 
rare diseases, alongside a host of other experts in 
various fields that work with rare diseases. 

  

One gentleman made a statement during his 
presentation that ?we need to do more than tell sad 
stories." And while it stung a litt le to hear, he is right. I 
don?t think most advocates want to limit themselves to 
telling sad stories though. 

Kathleen' s son Patrick

www.openhealthgroup.com
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Most advocates are parents of patients, or 
patients themselves, or even siblings, 
caregivers who are all desperately trying to 
improve the landscape of rare diseases. We 
want, no? we need to have an impact. So 
now, along with losing sleep over my sons 
eleven-year cancerversary, I am also losing 
sleep over how to change the landscape of 
the rare community so that we aren?t held 
back.  

The advocates want to do more, and I know 
we can. These are some of the most 
passionate, powerful, and frankly, ticked off 
individuals on the planet. Give us a job to do 
and we will get it done. And I am losing sleep 
over this. 

I am trying to make training happen, 
education, connecting with corporations and 
political entities and yes even the people who 
want us to tell our sad stories the most, and 
get them to commit to hiring our volunteers 
in a paid capacity.  Teaching these advocates 
how to use their passions and their anger 
toward more than invoking emotion in 
others. While I see the value of that emotion, 
I see more value in the advocate's purpose 
when they can directly impact the rare 
disease community. I believe that can 
happen. We have storytellers, but we also 
have vocal and fearless leaders, incredible 
writers?  we have advocates who can do so 
much more than tell a sad story.  

Sure, we still need to tell these stories. But I 
guarantee you won?t find anyone else more 
dedicated to solving these problems than 
those people impacted by them daily. The 
mother whose child is suffering, or whose 
child has died. 

She carries their ashes in a gemstone around her neck. The 
father who now dedicates his life to making sure no other 
child with the disease that took his daughter goes without. 
The patient, who, despite suffering in agony to get dressed 
is now sitting in a rare disease meeting and giving feedback 
that these companies need. The mother who tells those 
sad stories about her boys, the ones that haunt her in her 
sleep, who?s lost so much sleep she just doesn?t know how 
to sleep anymore and pour all of that into a career. 

Sure, they need us to do more than tell our sad stories, but 
will they let us? I am not sure how this plays out. What  I 
know for  cer t ain is t hat  I w il l  cont inue t o focus m y 
f rust rat ion, m y anger , m y hear t  int o t h is work  unt i l  I do 
m ore t han t ell a sad st ory.  

RARE Revolution

Kathleen' s sons Patrick and Collin showing strength 
and during happier times 
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As technological advances unlock a more nuanced understanding of disease ? and exciting 
opportunities for personalised medicine ? some cancers are now being redefined as rare diseases. 
This presents real challenges in ensuring breakthrough innovation reaches everyone that needs it. 
OPEN VIE explores the key steps to securing patient access in rare oncology.

  
Written by Amanda Pulfer, Strategic Director and 

Cathy Wright, Director of Market Access at OPEN VIE

 Rare today, access tomorrow    

5 steps to faster patient access to rare cancer treatments 

www.openhealthgroup.com

classified as rare. As a result, the development of 
personalised medicines for less common tumour 
types has increased, with oncology forecast to 
become the leading orphan disease category 
(accounting for 50 per cent of the global market) 
within the next five years. Tumour agnostic therapies 
are being assessed in basket trials of a variety of 
tumour types expressing the target genetic mutation 
to differing extents, resulting in significant variation in 
outcomes and making health technology appraisal a 
challenge. This evolution is therefore creating an 
inadvertent paradox: while patients? prospects are 
greatly enhanced by the advent of more targeted 
treatments, their ability to gain timely access to them 
is made harder by the challenges pharma companies 
face in demonstrating meaningful value with limited 
evidence. 

In a world of increasing complexity, the primary goal 
of any health system is remarkably simple: to ensure 
patients have access to the best care and the best 
treatments for their condition. However, in a 
healthcare environment characterised by high 
demand and finite resources, meeting that objective is 
less straightforward, particularly when it comes to 
accessing breakthrough medicines. With affordability 
now one of the biggest factors in health decision- 
making, today?s pharma companies are under 
tremendous pressure to demonstrate the value of 
their innovations to a broad range of stakeholders, 
each with different definitions of value. To do so, they 
must capture the right evidence ? but, as therapeutic 
understanding becomes more nuanced and stake- 
holder needs more diverse, it isn?t easy. It?s even 
harder in rare diseases, where patient populations 
and clinical programmes are naturally smaller. So how 
can companies build a robust evidence-base to 
convince regulators, physicians, payers and patients 
that a rare treatment merits reimbursement and 
adoption? It?s all about preparation, collaboration and 
innovation. 

Major advances in technology, particularly genomic 
sequencing, have driven a rise in orphan diseases. 
This is certainly the case in cancer where genomics 
has informed a deeper understanding of disease and 
progression, enabling tumour types to be broken 
down further into subgroups according to the genetic 
mutation that causes them, subsequently being  
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The challenges 
There are four main access challenges in rare 
oncology: 
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Rare diseases have small, dispersed patient 
populations, restricting the potential for large 
randomised clinical trials. In some cases, 
companies need to seek a licence for a product 
in countries where they have not been able to 
trial it on patients. This can present serious 
longer-term challenges, with reimbursement 
bodies often basing their decisions on data 
from large Phase III studies2.  

Similarly, selecting the right surrogate endpoint can be 
problematic. These factors make it hard to develop 
the evidence to convince payers, HCPs and patients 
that a drug is worth using. To combat this, policies to 
support early access to medicines have emerged. 
However, these schemes ? which allow medicines to 
be used prior to marketing authorisation subject to 
the mandatory capture of clinical and cost- 
effectiveness data in the real world ? are not without 
risk. The recent  exam ple of a pharma company 
withdrawing a rare sarcoma treatment (Eli Lilly 
withdrew its soft tissue sarcoma treatment Lartruvo 
from the market after it failed a post-marketing 
efficacy study) two and a half years after it gained 
accelerated approval highlights the challenges of 
fast-tracking access on limited evidence.    

So how can companies increase their prospects of 
getting rare cancer innovations to patients safely and 
quickly? 

The answer is to think EARLY

1. Small patient populations

In rare disease communities there?s often 
limited clinical knowledge about new drugs, 
making it difficult to benchmark standards of 
care or existing patient pathways. Sometimes 
there may not be a pathway at all. 

Likewise, the expert community will often be 
tiny; in some countries, particularly those 
where trials have not taken place, companies 
can struggle to identify clinical experts to 
champion  innovation. 

Limited clinical knowledge and 
pathways

The challenges of clinical development mean it 
can be expensive to bring a rare cancer 
therapy to market. This is often reflected in 
high prices as companies strive for a 
commercial return. The subject of drug pricing 
has long been debated with pharma working 
hard to shift the emphasis from ?cost? to ?value? 
? but it?s much harder in rare diseases. 

3. High price

Traditional methods of gathering evidence are 
seldom available in rare cancers. Active 
comparators are often rare or non-existent, 
while both safety and long-term monitoring 
data can be insufficient. 

4. Limited evidence

Engage early

Act quickly

Reimagine research, evidence and pricing

Look after your patients

You can' t do it alone

It?s important to be proactive in considering the 
evidence required to gain reimbursement and access. 
This means engaging early with all stakeholders to 
understand what value means to them and the data 
needed to demonstrate it. Early engagement is as 
important internally as it is with customers and users. 
The different objectives of clinical trial groups and 
market access teams may hinder a company?s ability to 
identify, coordinate and collect data that will either 
help pricing and reimbursement or demonstrate value 
to clinicians and patients. 

With clinical trial programmes in rare oncology 
naturally lean, it?s important to establish ? from the 
very beginning ? the endpoints that are likely to 
resonate with your key stakeholder groups. This will 
only come through proactive (and ongoing) 
engagement with external influencers and joined-up 
thinking across the organisation. 

Engage early

2. 
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Not e [1]: Act ive com parat or :  a known, effective treatment (as opposed to a 
placebo) is compared to an experimental treatment. In other words, every 
person in an active control clinical trial is given a treatment that works (or 
potentially works), instead of some receiving an inactive ?sugar pill?. 
Ref:https://www.statisticshowto.datasciencecentral
.com/active-control-comparator/ [2]: Phase III: assesses the effectiveness of 
the new intervention and value in clinical practice. 

Agility is crucial. 

The healthcare environment is dynamic, so companies 
must be able to react quickly to what they learn. 
Preparation is key; it?s important to understand 
current clinical practice and policy levers that could 
create opportunities for your intervention. Accelerated 
access schemes or managed access agreements 
provide a mechanism to capture real world evidence 
that could secure access, but without proper planning, 
companies can sometimes be wrong-footed when 
marketing authorisation is expedited and squander 
the opportunity to gather the best evidence.  

About the authors: Amanda 
Pulfer, Strategic Director and 
Cathy Wright, Director of Market 
Access at OPEN VIE.  

Act quickly

Traditional approaches to developing evidence are 
unlikely to be successful (or even possible) in rare 
cancers. It?s important to think differently. Designing 
real world studies is challenging, but with proactive 
engagement and creative thinking there?s much that 
can be done to capture data that enhances a value 
proposition. For example, it?s possible to develop a 
detailed understanding of current standards of care 
and use it to model what a new intervention will 
displace and how that will impact clinical practice. 
Although standard of care studies can only be 
implemented close to an HTA (health technology 
assessment) submission, the strategy can be planned 
well in advance.  

Similarly, given the common absence of active 
comparators1 in rare cancer studies, some companies 
are exploring the possibility of using real world 
experience (RWE) as a comparator. By marrying a 
clinical trial with other existing data sets, literature 
evidence or standard of care models, it?s possible to 
develop innovative but relevant real world 
comparators that help you demonstrate value.   

There?s also scope for innovation in pricing. With good, 
proactive engagement, pharma has an opportunity to 
partner with payers (and indeed patients) to cocreate 
evidence-based pricing and contracting models that 
support value-based healthcare. There?s a growing 
willingness for partnership, but it?s for pharma to 
broker discussions with ideas on what those new 
models might look like.   

Reimagine research, evidence and 
pricing

As patient populations in rare cancers are extremely 
small, companies know that every patient in a study is 
gold dust; they can?t afford to lose anyone to 
follow-up. There?s increasing investment in supporting 
patients through clinical trials ? using a variety of 
technologies and engagement methods ? to ensure 
everyone recruited to a study stays on it. 

However, engagement doesn?t end at the clinical trial; 
companies also need to consider long-term follow-up 
and how they sustain patient engagement in the real 
world. Innovation is critical. Successful companies 
also build strong, long and collaborative relationships 
with patient organisations to ensure the patient voice 
is present and influential at every step of the pathway. 

Look after your patients

Finally, collaboration is key. Securing access to rare 
cancer medicines is a team sport; companies will not 
win if they play the game alone. Leaders recognise the 
importance of building enduring partnerships with all 
external stakeholders to understand the landscape 
and the real-world value drivers ? enabling them to be 
alert and responsive to change as it happens. The 
most successful organisations partner with specialists 
in market access, informatics and RWE to develop 
patient-centred, outcomes-focused solutions that 
demonstrate value and drive access. 

The best partners have a deep understanding of the 
therapeutic environment, trusted relationships with 
stakeholders across the ecosystem and expertise in 
designing bespoke research programmes that capture 
the right evidence at the right time.   

You can' t do it alone

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. Please contact us if 
you would like to know more about how we can support your access and 
evidence requirements. 

AmandaPulfer@openvie.com    CathyWright@openvie.com
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Scientific breakthroughs in rare oncology have 
increased the complexity of communicating clinical 
data

Clinical trial publications 
in rare oncology   

Balancing the communication needs of healthcare providers and patients

Written by Laura L McCormick, PhD
Vice President , Medical Direction, 

Peloton Advantage

www.openhealthgroup.com

Inevitably, clarifying such complex mechanisms of 
action while fully describing the benefits and risks 
associated with these breakthrough therapies 
presents a unique challenge for communications 
specialists within the pharmaceutical arena.  

In recent years, the application of tumour genotyping 
has identified cell surface markers in oncology, 
including rare cancers, and led to the discovery of 
potential targets for new treatments. Traditional 
biologic drugs and cellular therapies are designed to 
specifically target genetic markers more prevalent on 
cancerous cells while minimising effects on healthy 
tissue.  

Other biologic treatments called immune checkpoint 
inhibitors have been designed to enable a patient?s 
immune system to fight tumours. Through this 
process, specialised white blood cells identify and kill 
tumour cells that would otherwise be ignored 
because their surface markers disguise them as 
normal cells. It is these revolutionary treatment 
approaches that are allowing oncologists to treat 
patients who previously had limited options.  

Patients and their advocates currently read published 
research that was originally intended for physicians 
and researchers 

While the complexity of the science of rare oncology 
medicines increases, the readership for published 
research is expanding. Medical journals were 
originally designed for physicians, other healthcare 
professionals, and researchers. However, internet 
search tools and healthcare websites such as WebMD 
have made clinical trial outcomes published in 
medical journals accessible to anyone. A survey of 
150 patients and caregivers revealed that 81 per cent 
sought information about their disease via an 
internet search near the time of diagnosis (Georgieva 
2018; Figure 1). 
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Accessing information
Georgieva 2018; Figure 1
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seeking published medical research, it is incumbent 
on authors and clinical or medical affairs professionals 
within the pharmaceutical industry to seek ways to 
communicate results to reach the patient and 
caregiver audiences. Product benefits and risks should 
be communicated as clearly as possible, and care 
should be taken to identify research that examines 
experimental uses for drugs not yet approved by 
regulatory agencies. 

Ultimately, the goal of communications geared to the 
lay audience is to enable a well-informed dialog 
between healthcare providers and patients. 

Publishers are rising to the challenge
While simplifying the complex science of treating rare 
cancers is challenging, medical journal publishers now 
offer many options worth considering. Video abstracts 
in which the authors discuss research findings 
alongside animated graphics bring data to life in a 
manner not possible in print publications. Visual 
abstracts incorporate simple infographics to convey 
the epidemiology, efficacy, and safety data in a 
manner that individuals of any educational 
background can quickly grasp. Most journals allow 
authors to upload video, audio, or other digital 
features with their article that can be accessed via 
supplemental materials, aiding the interpretation of 
results.   

A strategy long employed by The Cochrane Network 
publishers ? the inclusion of a Plain Language 
Summary ? has been adopted by all Adis journals and 
is an optional feature for many others. Because these 
summaries are housed in front of the journal pay wall, 
they are freely accessible to patients, caregivers, and 
advocates alongside the abstract that is written for 
healthcare providers and researchers. Plain Language 
Summaries frequently also accompany the abstract 
within PubMed and, therefore, may be located via 
Google search.  

They rated healthcare providers as the most 
important source of information (6.2 on a 7-point 
scale), but online patient summaries of medical 
research articles and the actual research articles also 
ranked highly (4.7 and 4.5, respectively). Among the 
45 per cent who were actively reading clinical trial 
publications, 37 per cent found the articles through 
specific databases traditionally used by researchers 
(e.g. PubMed.gov, a tool made available via the US 
National Library of Medicine National Institutes of 
Health) and 62 per cent encountered them via a 
general Google search (Georgieva 2017; Figure 1). 

Respondents reported a high degree of trust in the 
information found in scientific journals, second only 
to that received by their healthcare provider.  

Since patients and caregivers are now actively 

Recommendations to reach all audiences 

Novel publication techniques to engage busy 
healthcare professionals, researchers, patients, care- 
givers, and advocacy groups remain underutilised. In 
a recent review of the five top-ranked oncology 
journals, only two included enhanced/ multimedia 
content within their Instructions to Authors3 (Cappelli 
2019). Even when such options exist, few authors take 
advantage of them.  
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Publishers are rising to the challenge

Engaging research for all
Figure 2
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Not all research articles are suited to a plain 
language summaries and infographics. When 
appropriate, careful inspection of each 
journal?s Instructions to Authors will usually 
reveal the right journal and the correct 
medium (e.g. plain text, audio, graphic illustration, or 

video or other digital) to accurately communicate 
research findings to the medical specialist and 
lay audience.

1. Locate the best journal to reach 
your target audience

While most journals can accommodate video 
abstracts and visual abstracts, not all clearly 
advertise these publications options within 
Instructions to Authors. Most journal editors 
are open to a conversation to see if they can 
meet authors? publication requests. Working 
with a communications specialist can make it 
easier for authors to find solutions that fall 
within journal specifications.

2. Explore creative solutions with 
the journal

When translating complex technical content 
into plain language with accurate scientific 
imagery, engage technical specialists to ensure 
scientific accuracy and individuals without a 
medical background, ideally a patient and an 
editor, to ensure comprehension by all 
audiences. 

3. Develop ?just right? content for 
all audiences by gathering a 
range of different perspectives 
before submission

In addition to plain language elements, 
develop infographics, animated figures, or 
videos to accompany published research. 
Medical specialists will appreciate the graphic 
illustrations as much as patients will. 

4. Bring the science to life with 
graphic and digital elements

Not all journals suggest inclusion of a Plain 
Language Summary. That doesn't mean they 
won?t accept one. It may mean sacrificing a few 
sentences within the journal?s word count 

5. Consider a Plain Language 
Summary even if the journal does 
not request one
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5. 

Download our brand 
new APP and join the 
RARE Revolution on 
the move! 

www.rarerevolutionmagazine.com/app--downloads
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We are proud of our people; capabilit ies and long- 
established experience providing impactful medical 
communications in oncology. This means we are 
highly skilled at navigating unique and emerging 
tactics to ensure accurate publication of clinical trial 
outcomes in a manner that is equally engaging for 
patient/caregiver audiences as well as healthcare 
professionals. 

Please feel free to contact me to discuss further, 
Laura L McCormick PhD, Vice President, Medical 
Direction, Peloton Advantage

lmccormick@pelotonadvantage.com
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SiX-in-Ten 
with Jane Lyons

RARE CANCER INTERVIEW
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Jane Lyons, CEO of the cancer alliance Cancer52 talks with Gavin Jones, 
Director of Rare Disease at Open Health about the power of br inging 

together the voices of cancer under one alliance when it comes to 
advocating for rare and less common cancers

1.   

Cancer52 is an alliance of nearly 100 cancer 
charities. We, and all of our member charities, 
work to represent patients with rare and less 
common cancers, e.g. every cancer which is not 
the big four: breast, lung, bowel and prostate. 
The most recent data in England shows that 
under half of all cancers diagnosed, are rare or 
less common cancers (around 47 per cent); the 
remaining 53 per cent are the big four. 
Interestingly, when you look at mortality it?s a 
direct ?swap? with a higher ratio of mortality 
associated with rare or less common cancers. 
This feels very inequitable and it?s part of our 
mission to improve mortality rates in less 
common and rare cancers. 

When Cancer52 was established a decade ago 
the then Cancer 'Tsar ' (Professor Sir Mike 
Richards), stated that in order for rare and less 
common cancers to be heard, we had to have a 
?common voice? for them. 

Hi Jane, i t?s great to have the chance to 
speak  w i th you.  Can you tel l  us about 
the Cancer52 chari ty and your role 
w i th in i t? 
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This inspired and led to the formation of 
Cancer52.  When it was founded at least 52 per 
cent of all cancer deaths come from rare or less 
common cancers, which is where the name 
?Cancer52? came from. The original objective of 
the charity alliance was to bring together a 
common voice for rare and less common 
cancers to make sure that individual and 
collective voices are heard with policy makers, 
regulatory and HTA bodies. It?s the same mission 
and objective now as it was then.  

My role is CEO; we are a small charity, so we all 
work with a very collaborative model, with 
charities looking at all aspects of improving 
outcomes for patients. As with many smaller 
charities my role is to lead on pretty much 
everything and I really enjoy it! 

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

3. 

2. A mpl i fying patient and advocacy 
group voice is of  k ey importance to you 
as a chari ty. Please tel l  us a l i t t le more 
about how  you help achieve th is?

In principle, the success and the power of 
Cancer52 lies in the reputational credibility and 
ability to pull together for a common cause: a 
stronger and louder collective voice for rare and 
less common cancers. We meet and collaborate 
with all of our charity members, identifying the 
consistent commonalities and developing 
initiatives that provide one voice to influence key 
health system policies related to improving 
oncology services, pathways and access to 
therapies and treatments. We focus on our 
members' specific needs, we listen and share 
with our members and open up new doors for 
them.       

In England for example, there is the target of 
earlier diagnosis of 75 per cent of all cancers 
(e.g. at stage one or two) by 2028. This is a great 
target for rare and less common cancers as it 
can?t be achieved by only focusing on the big 
four common cancers and resource will have to 
be (and already is being) focused on an ability to 
measure and deliver on this target. Another 
example is supporting positive engagement with 
health technology assessment bodies.   

It is important to collaborate and influence 
decision makers to enable informed decisions, 
where there is often a smaller evidence base 
and a more flexible approach is required. We 
consider it our job to get the patient voice heard 
at all steps along the pathway. There are also 
newer initiatives we welcome, such as the 
development of multi-disciplinary rapid 
diagnostic centres. What?s key for us is that they 
are particularly helpful in assessing vague 
symptoms known as serious but ?non-specific? 
symptoms. We believe these can really assist in 
ensuring patients with a rare or less common 
cancer can be diagnosed more speedily.

New  innovation and treatment options 
are prov iding more hope for patients 
and fami l ies l iv ing w i th rare and less 
common cancers. 

How  can w e ensure the patient voice is 
heard to help ensure equi table access 
to improvements in the w hole cancer 
diagnostic and treatment pathw ay 
including access to new  innovations?

4. 
Pharma can play a really important role in 
getting a patient voice heard. There is a far 
greater opportunity for the industry to work 
with charities; it would be wonderful for 
charities to work with only one set of 
regulations or rules for simplicity and flexibility 
(charities have individual codes of conducts so 
will vary between charities and pharma also 
adhere to a different code of conduct).  

It?s important to build relationships with us as 
an advocacy group and ensure our core values 
are understood and are adhered to.  A collective 
industry wide approach would be useful to 
support broad activities and initiatives and entry 
points could be simpler within pharma with 
clearer roles in terms of whom to approach for 
support. 

What role do you th ink  Pharma can 
play in supporting th is?
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5. 

The hope is to make your chances as a patient 
with a rare or less common cancer as good as 
the next person?s. It would be great if policy 
makers, health system and industry started 
with rare and less common cancers first, and 
then thought about the big four cancers after 
that.  We could learn a lot from service 
provision around rare and less common 
cancers. That?s in fact where innovation needs 
to happen and perhaps pathways for the more 
common cancers could learn from that.   

What are your hopes for the future for 
patients w i th rare and less common 
cancers?

6. 

I love my family most, but my two beloved 
spaniels run them a close second. Luigi, a dopey 
and calm Cavalier King Charles Spaniel who died 
last year was replaced with almost indecent 
speed by another spaniel - this time Daisy. I 
didn't read the small print to understand that 
Daisy as a Springer Spaniel would be 
extraordinarily bouncy (one might say slightly 
manic) and wholly consuming puppy - a lovely 
challenge to have. Any would be dog walkers in 
South London please apply! 

A nd lastly Jane please tel l  us a l i t t le bi t 
more about you, w hat are your 
interests beyond the Cancer52 
mission? 

Find out more at 

www.cancer52.org.uk  
or email the team at 

in fo@cancer52.org.uk

RARE CANCER
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the challenges patients face 
in living with a rare cancer, 

and how to ensure their 
voice isn?t lost to obscurity
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Many people with cancer feel isolated and this feeling 
can be exacerbated even further for those who suffer 
from a rare cancer; it can be difficult for patients to 
meet others in similar situations, easily educate 
themselves on their own condition, and understand 
what they can expect from the future.1.2 Often, 
patients have to become the experts in their own 
disease, and have to do a lot of educating for family 
members, carers and even healthcare professionals 
who have very litt le experience in the specifics of their 
disease.1,2 Additionally, treatments are not as readily 
available as they are in common cancers.1,2 These 
factors raise the question: how can we drive noise in 
rare cancers to ensure they do not remain universally 
under-represented and under-funded? 

What can rare cancer patients do to make their voice 
heard? 

There are ways that patients can make their voices 
louder to ensure their advocacy efforts don?t go 
unnoticed. Telling their story is the best place to start. 
Sharing experiences in rare cancer and simply 
explaining to others how their lives have changed is 
arguably the most effective way for patients to in turn

generate awareness or highlight the need for policy 
change. A personal story can provide the human 
element needed to awaken others to the point that 
those with rare cancers deserve the same attention, 
the same research investment, and the same 
provision of resources as more common cancers. 

Since it can be difficult for rare cancer patients to get 
their voice heard, many patients are proactive in 
communicating across multiple media channels to 
expand the audience they can reach. Face-to-face 
meetings, phone calls, emails, letters, traditional and 
social media are all essential, along with persistent 
determination, to get the right people to take notice. 
The next piece of life-changing legislation could be 
sparked by anyone, at any moment.   

Finally, connecting with others living with rare cancer 
helps patients to organise advocacy activities together 
and make noise that strengthens their collective 
voice. Now, more than ever, rare cancer patients are 
able to find and engage each other, no doubt thanks 
to the omnipresence of social media, and with it 
mobilise networks that have fuelled the growth of 
large-scale patient communities. 
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How can patient groups advocate for positive change in 
rare cancers?  

www.openhealthgroup.com

The spectrum of patient groups for rare cancers is 
huge. From well-established organisations, to those 
litt le more than a few patients on Facebook, patients? 
groups are often underpinned by the same common 
goals to improve understanding, treatment, and care, 
and can all contribute to driving noise for rare cancers.   

Smaller, less-structured patient groups might search 
for doctors knowledgeable in the rare cancers that are 
important to them or write to a pharma company 
asking them to initiate research. These simple activities 
build conversation in the medical community, link 
professionals together, and could ultimately provide 
the spark for meaningful action.  

As patient groups become more organised, they can 
begin accumulating their own insights into a disease?s 
epidemiology and establish its unmet needs. Using 
these insights to inform their activities and targeting, 
they can prime their cancer of focus for research by 
fundraising for research projects or clinical trials. 
Sarcoma UK, for example, is one of the biggest funders 
of sarcoma research in the UK, having invested more 

than £2m by mid-2018, and projecting £3m of 
investment by 2020.3 

As groups become more insightful, they can 
participate in discussions with key decision-making 
bodies to secure licensing and reimbursement for 
much needed treatments. NET Patient Foundation UK 
provided key insights to the National Institute for 
Health and Care Excellence (NICE) that highlighted the 
unmet needs of metastatic Merkel cell carcinoma 
patients,4 and helped to secure NHS funding for 
Bavencio® (avelumab) in March last year.  

While many patient groups advocate for a specific 
rare cancer, there are now umbrella organisations 
that aim to align the common needs of these groups 
into a single set of ?rare cancer needs?. Cancer52 is one 
such example; an alliance of nearly 100 groups that 
works to address the under-representation and 
under-funding of rare cancers in the UK.5 

By bringing together their member groups, umbrella 
organisations can break down the walls between 
them and push the issue in wider society that rare 
cancer as a collective is a major public health issue 
that needs to be addressed.  
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Can pharma and patient communities work together? 

As well as social channels, traditional media remains 
an important avenue for raising awareness about 
disease. Small patient populations and the fact that 
many people have never heard of most rare cancers 
however hinders their relevance to many newspaper 
audiences and makes them less attractive to 
journalists. Communications experts need to think 
creatively in order to secure media coverage. Does the 
rare cancer take hold in the body in a fascinating way? 
Is there a compelling patient story that can be told? 
Can the burden of rare cancer be captured as a whole, 
rather than individually?   

Penetraing traditional media

About the author: Barney Mayles, 
Associate Director at OPEN Health Patient 

& Brand Communications 

barneymayles@openhealthgroup.com

 
OPEN Health Patient & Brand Communications comprises the OPEN 
Health disciplines of patient engagement, public relations, market 
research and advertising. 
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www.openhealthgroup.com

Patient groups and the rise of online communities are 
playing a vital role in connecting those living with rare 
cancers together. However, it can still be difficult for 
individual patients, and even groups, to find 
researchers or doctors with experience in their specific 
cancer. This presents a real opportunity for pharma 
companies to build communications channels between 
patients and professional communities to make sure 
their needs are heard. Educational and networking 
events for doctors organised with pharma sponsorship 
can also help boost the pool of experts that are willing 
and able to help.  

Patient opinion and expertise hold massive influence 
for research and development efforts in rare cancers. 
Pharma can work together with patients to build trial 
protocols that improve recruitment and retention. This 
could include ensuring patients can feasibly travel to 
trial sites or arranging financial support to cover costs 
where necessary. Securing patient participation in rare 
cancer trials is one way that pharma can safeguard the 
patient voice.   

Simply giving patients the opportunity to express 
themselves and listening to what they have to say can 
prove invaluable. Capturing patient reported outcomes 
gives patients the chance to influence treatment 
development as well as work towards addressing the 
foundational unmet needs of the disease. In reflection 
of this fact, trials that better represent the patient 
voice have a history of being looked upon favourably 
when it comes to regulatory and reimbursement 
decisions. 

Critically, the aim to address the needs of rare cancers 
should not end once a treatment is licensed. 
Real-world insights gathered by pharma on treatment 
use, response, and burden can complement the 
disease-related data that sophisticated patient groups 
have the ability to collect and can work to propel both 
towards a common cause. Together, pharma and 
patient groups can take their cases to governing bodies 
and advocate for the unmet needs of rare cancer 
patients. 

In May last year, NICE published draft guidance 
recommending Pfizer?s Xalkori® (crizotinib) for use on 
the Cancer Drugs Fund (CDF) to treat a rare form of lung 
cancer.6 Due to the limited data available for this small 
patient population, Pfizer have committed to collect 
real-world data over the next five years to secure full 
NHS access.

       
 

  

 

[

 

 

Finally, pharma can partner with patient groups to 
address the needs for more awareness, patient 
information and resources. Listening to patients will 
ensure that materials are relevant and pitched at the 
right level. In 2015, Janssen launched its 
#MakeBloodCancerVisible campaign, in partnership 
with Anthony Nolan, Bloodwise, CLL Support Association, CML 
Support, Leukaemia Care, Lymphoma Action, MDS UK, 
Myeloma UK, and Waldenstrom's Macroglobulinemia.7 The 
campaign uses celebrity endorsements, physical 
installations, patient stories and social content to 
move blood cancers, many of which are rare, up the 
government?s agenda in the UK. It runs to coincide 
with Blood Cancer Awareness Month each year in 
September.  

To summarise, a staggering 54 per cent of cancer 
deaths in the UK are from rare and less common 
cancers. Individual patients, patient groups, and 
pharmaceutical companies need to work in close 
partnership not only to amplify the patients? voice, but 
most importantly to ensure it is listened to, and 
influences policy and the outlook for future patients. 
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  CEO Ser ies
David Rowley and Sandy Royden are the 

power duo at the helm of the 
communications and marketing 
organisation OPEN Health. As 

co- founders they share leadership 
responsibilites and are guiding the 

brand's continued growth in the rare 
disease space. In her role as COO Sandy 

talks about their journey so far...  
CEO Ser ies: m eet ing t he beat ing hear t

 behind t he RARE brands

1. What  m ade you want  t o m ove int o t he w ide 

wor ld of  rare disease, and t hen specif ically 

OPEN Healt h, and what  did t hat  journey look  

l ike?  

2. What  do you ant icipat e w il l  be t he biggest  

challenges and oppor t unit ies for  your  

organisat ion in t he next  t wo years?  

www.openhealthgroup.com

Par t  of  t he 
RARE Revolut ion Magazine

CEO SERIES 

Given my pharmacy background, I have always 
been interested in the pathophysiology of 
disease. Rare diseases therefore fascinate me ? 
as they ?fall outside of the norm? in terms of 
common ailments and conditions. I strive to 
understand their genetic links or inherent 
causes, and then thrive on the opportunity to 
help communicate and explain this to a wider 
audience ? HCPs, patients, family and carers. 
Being able to rationally explain a disease and 
potential treatment options, particularly in the 
rare disease space where their population rarely 
get any support, is hugely gratifying. This 
personal interest is also reflected across OPEN 
Health, where there are a number of like-minded 
people with similar interests. In particular, our 
director of rare disease, Gavin Jones, does a 
great job of really understanding the impact of a 
rare disease from a patient?s perspective, and 
communicating this across our business, so that 
we all share the same empathy, passion, and 
desire to have a positive impact on the 
treatment of these conditions. 

From a rare disease perspective, I think it is a 
case of constantly challenging ourselves to find 
innovative ways of supporting our customers. 
The landscape is rapidly evolving with 
significantly different ways of treating patients 
very much on the near horizon. You just have to 
look at the imminent introduction of gene 
therapies to see that healthcare communication 
and value recognition need to rapidly evolve. 
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Whatever role you are considering playing in the 
rare disease community I would say go for it! 

CEO SERIES

www.openhealthgroup.com

I think it is exciting that rare disease could be 
seen as the platform to promote new 
relationships between the varying stakeholders 
in healthcare including patients and their 
advocacy groups. We would like to be seen at 
the forefront of this new world and are busy 
working to create solutions to support improved 
communications and outcomes both now and 
long into the future. 

3. What  is your  proudest  m om ent  in your  

career  t hus far?  

My proudest moments are when you actually 
hear about ?real? patients who have benefitted 
from the treatments we have worked on. At the 
end of the day our goal is to ensure 
stakeholders are educated on relevant aspects, 
across a variety of different diseases and 
specific treatments, and that by effective 
communication initiatives we can optimise 
patient access to medicines. 

4. 
I take personal inspiration from Audrey Hepburn 
? there was nothing she couldn?t do - she was a 
humanitarian, dancer, actress and member of 
the Dutch resistance. What I take from her is 
?endless optimism? ? ?Nothing is impossible? ? in 
fact the word itself says I?m possible! 

From a professional perspective, with pharmacy 
at my core, I want to ensure we drive patient 
access to new and innovative medicines and 
technologies. 

What  and who are your  personal and 

professional inspirat ions and why?  

"Nothing is impossible - the word 

itself  says I`m possible!" 

5. What  advice would you give som eone 

consider ing work ing in t he rare disease 

space?  

It is very fulfilling to work in this field and 
supporting improved outcomes where there is 
significant unmet need. You will experience a 
close connection while making a difference for 
rare disease patients and their families. 
Whatever role you are in, my advice is that you 
develop a clear mantra in what you are trying to 
achieve and the benefit this will have within the 
rare disease community. By living and breathing 
this mission you will find that your voice will 
more likely be heard and you can have a greater 
impact.

6. 

I think one of the most concerning gaps is the 
challenge of gaining appropriate funding for the 
use of medicines and therapies in rare disease. 
Given the numerous emerging new treatments 
and technologies there is rightfully a lot of hope 
within the rare disease community. However, 
these medicines will often come with a high 
price tag and their value to health systems may 
not be realised for some time after they are 
introduced and initially used by patients. This 
combined with health technology appraisals that 
are not best suited to assess value in rare 
disease and we have an issue. This is playing out 
at the moment with a number of high-profile 
cases not gaining approval for use in various 
health systems. We need to have more open 
dialogue across the different stakeholder groups 
in rare disease so we can ensure equitable 
access to the most effective treatments for 
patients. 

Do you t h ink  t he governm ent  does enough 

for  t he rare disease com m unit y at  a local and 

cent ral level, and what  gaps do you see 

cur rent ly or  em erging?  

7. 
I believe our culture is something that is 
incredibly important to our employees. We have 
a very diverse range of capabilit ies within our 
business and with that come wide ranging skill 
sets and personalities. Collaboration is so 
important to us in enabling people to positively 
work together in supporting improved outcomes 

What  would you say are som e of  t he biggest  

m ot ivat ors for  your  em ployees?   
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I would love to see OPEN Health continue to 
grow and further enhance our reputation in the 
rare diseases space.  

9. What  would be your  one w ish for  OPEN 

Healt h for  t he year  ahead?  "I would love to see OPEN Health 

continue to grow and further 

enhance our reputation in the rare 

disease space"

CEO SERIES

www.openhealthgroup.com

for our customers and the patients they are 
striving to serve. Everyone in our business, from 
our creative directors to our admin staff, 
recognises that they all play a part in improving 
healthcare for patients which in turn motivates 
all of us to make every effort in making a 
difference.

8. What  are t he t oughest  par t s of  being a CEO, 

and conversely what  are t he m ost  rewarding?   

10. If  you weren?t  CEO of  OPEN Healt h, what  was 

Plan B? What  did your  10-year -old self  want  

t o do as a job?    

I always wanted to be a pharmacist, and once 
qualified and more experienced in the various 
career opportunities.

I sought out a clear path through marketing and 
healthcare communications. To be honest, if I 
had failed to achieve the grades to study for 
pharmacy, I was going to have a total career 
change and study hotel catering and 
management...who knows where that would 
have taken me!  

Being a CEO can be extremely rewarding - 
particularly seeing and supporting people within 
our organisation to grow, develop and achieve 
their personal and professional aspirations. But 
alongside that comes some of the tough 
decisions ? reducing resources and cutting your 
cloth during the challenging times. 

I want us to be able to deliver truly innovative 
programmes that have a measurable and 
positive impact on patients? lives. 
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OUR RARE DISEASES EXPERTISE

We have a dedicated, cross-practice Director of Rare 

Disease whose responsibilit ies focus on optimising our 

partnerships with rare disease companies and 

organisations to improve patient outcomes.

Across our practices we have many years' experience of 

meeting the specific challenges of rare disease. All teams 

are able to access and work with the Director of Rare 

Disease to inform patient solutions, value and evidence 

programmes, brand communications, scientific 

publications and medical education
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