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Sponsor 's 
Welcome

OPEN Health is a group of specialty healthcare 
communications, evidence and access practices. 
We are equipped to partner with biopharma clients, 
patient advocacy partners and key healthcare 
stakeholders to deliver end-to-end solutions. These 
initiatives help accelerate access to medicines and 
build therapy brands that engage audiences for 
better health outcomes.  

We have significant capability and experience in 
rare disease and we regularly invest in our teams? 
understanding of rare diseases so our group of 
practices can quickly and adeptly respond to 
emerging challenges and opportunities across this 
therapy area. In this instance, we looked into the 
shifting treatment landscape within haemophilia, 
which has the potential to offer significant hope for 
the haemophilia community over the next few 
years.  

We also wanted to get some patient perspectives.  
On our theme of haemophilia there is wide ranging 
interview with Laurence Woollard; including his 
thoughts on empowering patients to self manage 
and be better informed about treatment choices.  
We are also pleased to share Suzanne Morris's 
story about the emotional and physical challenges 
of being diagnosed with an ultra-rare blood 
disorder.

RARE Revolution Magazine is created and 
published by NRG Collective

www.rarerevolutionmagazine.com

Subscr ibe for your FREE

quar t er ly digit al 
m agazine

This supplement originally appeared in the Winter 
Edition (Issue 010) of 

Rare Revolution Magazine 

You can read t he fu ll RARE Blood edit ion

www.rarerevolut ionm agazine.com  

Int roducing RARE Blood: 
The science, strategies and patients 
helping us drive forward improved 
patient outcomes in haemophilia 

www.openhealthgroup.com



RARE BLOODPAGE 3 

RARE Revolution

Keen to see a shifting treatment landscape within 
haemophilia,  Gavin Jones, Director of Rare Disease at 

OPEN Health, examines how Biopharma can work 
with the haemophilia community and health systems 

to ensure that patients have as much choice as 
possible, and are empowered to make informed 

decisions on the best option for them. 

www.openhealthgroup.com

 Suppor ting positive change to deliver 
better outcomes in haemophilia:  

What can biopharma contr ibute?  

horror of the contaminated blood scandal. If 
there is one positive to take from this awful 
episode for the haemophilia community it is that 
PAGS in this arena have a well-coordinated and 
strong voice for change. They have a real 
opportunity to take a leadership position and 
pressure for appropriate and timely access to 
new, innovative therapies. They will also be 
critical in supporting the education of patients 
on the new treatment options and what it all 
means for them. Although a patient?s current 
treatment regimen may be suitable for them, 
there still exists an unmet need in the 
empowerment of patients to be actively involved 
in the decision-making process with their 
healthcare professional (HCP).

We are entering of period of dynamic and 
disruptive change in terms of therapy innovation 
within haemophilia. Following many years of 
small, step-wise improvements with more 
concentrated clotting factor agents, there are a 
number of new treatment options on the 
horizon, or indeed already available. This has the 
potential to offer far greater treatment choice for 
patients and families, including the prospect of 
?curative? gene therapies within the next few 
years. In this article I want to set the scene on 
how Biopharma can work with the haemophilia 
community and health systems to deliver 
empowered and optimised outcomes. 

To examine how change can be supported; the 
influence over accessibility to new treatment 
options that different stakeholders hold within 
the haemophilia community should first be 
discussed.  

 
  
It has been a very long journey for patients and 
families in achieving some recognition of the full 

Patients, care- givers and patient advocacy 
groups (PAGs):  

Healthcare professionals:  

HCPs have been constrained with the options 
they have been able to offer patients beyond 
converting them to prophylactic regimes, 
initiating them onto longer-acting clotting agents 
and supporting the management of inhibitors.  
Availability of a number of other treatment 
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initiatives that Biopharma can undertake to 
support improved treatment options and choice 
for patients with haemophilia? I have tried to 
take these in a sequential manner, from 
demonstrating the need for change through 
supporting patient empowerment and finally 
measuring positive outcomes for patients and 
health systems.  

options is imminent and HCPs will be required to 
receive further education, including how to refer 
patients to specialist centres for options like gene 
therapy. They will have to be appropriately 
equipped to initiate treatment discussions with 
patients and decide in partnership based on the 
patient?s individual needs. 

It goes without saying that all health systems, 
and their respective reimbursement processes, 
will be very interested in understanding the 
potential value of new treatments. It is likely that 
current treatments will have been subject to 
cost-reduction exercises, like tender processes, 
so new, more costly options will be subject to 
even greater scrutiny in terms of value 
demonstration.  

In the case of gene therapies, availability could be 
determined by mutual purchasing agreements 
that reflect high ?one-off? payments that are not 
feasible in a budget system set up to ?drip feed? 
the budget over many years. These agreements 
will require continuous patient benefit reporting 
over the long term that doesn?t cause significant 
administrative burden to health systems. So with 
this landscape, what are some of the potential      
  

Payers:  
 Shifting the ?affordabi l i ty? debate from 
?can we?? to ?we need to?  

Higher cost treatments put pressure on health 
system budgets, but so do inefficiencies and 
capacity issues. It?s important to identify leverage 
points in which new haemophilia therapies are 
part of the solution to overcoming the consistent 
challenges experienced in the delivery of 
complex patient pathways. Undertaking studies 
to understand the haemophilia pathway burden 
could be very useful in identifying a clear 
rationale for change and the above clinical 
outcome benefits of initiation of new therapies. 

One way of presenting this is through the 
development of a ?costed pathway?, which 
provides an effective way of translating 
complexity and understanding of the current 
burden.   

Developing a clear  picture on patient and 
care- giver  burden and quali ty of l i fe 
within a pathway wi l l  reinforce the 
broader  societal value argument and 
patient preference for  haemophi l ia 
treatment access

www.openhealthgroup.com
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well received. Also, educational and logistical 
support for patients and care givers will really 
assist positive patient (and HCP) experience from 
day one. Finally, educational materials and 
support initiatives really need to be tailored 
(again through co-creation) to the needs specific 
to patient age groups and transition points to 
ensure that patients remain engaged throughout 
life. 

These activities may well be able to assist in 
identifying specific patient cohorts through which 
payers and health systems will see greater value 
and, as such, advocate access to new treatments. 
Creating impactful communications and value 
dossiers will assist in informed decision making 
through health technology assessments and local 
reimbursement decisions.  

Setting aside the ongoing challenges in variable 
availability of treatments across the globe, and 
even within individual countries, the aspiration 
should be that all patients with haemophilia are 
empowered through their HCPs and advocacy 
groups to make the right treatment decision for 
them and their lifestyle. Biopharma plays an 
important role in disseminating quality, balanced, 
and evidence-based information to all members 
of the haemophilia community, and to ensure 
better understanding of disease and treatment 

options.     

One effective way of commencing this activity is 
with the development of ?haemophilia ecosystem 
advisory boards? where you bring together HCPs, 
payers and patient advocates to debate (in a safe 
environment) and suggest communication 
resources that will assist informed decision 
making across a health system community. 
Further to this, HCP and patient steering 
committees can be very useful in co-creating the 
most effective support activities to enable quality 
consultation between individual patients and 
their respective HCPs. This co-creation can 
extend into patient and care-giver support 
materials to assist them in achieving optimal 
outcomes from treatment and lifestyle choices.    

It will be the case that some new therapies will 
only be administered in highly specialised 
centres. Given this, educational materials focused 
on HCP understanding of their role and 
responsibility within a complex pathway will be 

 
  

Moving beyond obl igatory communications 
and investing in tr uly empower ing stake-  
holder  engagement   

Measur ing and communicating positive 
outcomes   

Generating ongoing outcome data will be 
incredibly important in providing a positive 
feedback loop to prove that the investment in 
new therapies provides value beyond clinical 
trials. This will not only support further access at 
a local or national level, but also provide a 
beacon for change in other countries. On top of 
that, enabling resource-efficient ways of 
monitoring patient benefit will support 
innovative payment mechanism that may need 
to be applied to allow treatment initiation.     

Commencing thinking as early as possible on 
what ongoing outcomes evidence requirements 
you may need will help to ensure a successful 
programme. Undertaking a workshop to scope 
out potential data gaps (ideally utilising the 
experience of haemophilia key opinion leaders 
and relevant payers) is an excellent place to 
start. Also, engaging haemophilia patient 
advocates during the scoping process will ensure 
that capturing the appropriate patient outcomes 
can play an important role in further 
strengthening the outcomes evidence base. As 
part of this work it will be important to 
understand the haemophilia registry landscape 
to inform individual plans for data capture.  

Technology is enabling more efficient ways of 
monitoring patients over the very long term. This 
will not only be essential for regulatory purposes 
(in the case of gene therapy), but will also offer 
ways of confirming long-term outcomes that 
may be connected to ongoing payments for 
these high-cost medicines.  

www.openhealthgroup.com
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It is our view that ?super-charging? this technology 
with relevant educational and support resources 
will ensure the sustainability of this type of 
monitoring tool over an extended time period. 

There will rightly be a lot of hope and expectation 
within the haemophilia community 

 
  

regarding the prospect of many new treatments 
that have the potential to truly shift outcomes for 
patients and their families. With the right 
initiatives, Biopharma can play their part in 
optimising treatment availability and choice, and 
thereby deliver positive outcomes for all.

 

Biopharm a plays an im por t ant  role in 
dissem inat ing qualit y, balanced, and 

evidence-based inform at ion t o all 
m em bers of  t he haem ophil ia com m unit y, 

and t o ensure bet t er  underst anding of  

disease and t reat m ent  opt ions     

www.openhealthgroup.com

CONTACT US

Gavin Jones, Director of Rare Diseases

GavinJones@openhealthgroup.com

+44 (0)7795 038952

 

T
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Louise Carr ington, Client Par tnerships Lead at OPEN Health, is an exper t in 
medical communications and has worked extensively to develop and deliver 

peer- to- peer communications between healthcare professionals in rare 
diseases, including rare haematological disorders

  

 Healthcare professional 
connectivity in rare 

haematological diseases 

pathways are either non-existent or poorly 
defined. This further hampers the ability of HCPs 
to provide the patient with a timely diagnosis, 
access to supportive care, and alternative 
treatment options.  

As with many rare diseases, generalist HCPs 
involved in the management of rare 
haematological diseases ? physicians, nurses, 
paediatricians ? often find themselves isolated. 
For HCPs that have been referred a new patient, 
there are usually no nearby specialists to discuss 
a case, differential diagnosis or standardised 
treatment pathway to work within. 

Education of non-specialist HCPs around a 
specific disease and its management can be 
sparse, and, likewise, valuable opportunities for 
interaction with other physicians are limited. It?s 
often felt that the natural communication 
channels that exist within oncology, for sharing 
experience and advice, might not translate across 
the rare diseases landscape.   

This leads to the development of pools of 
expertise in disparate areas based on individual 
experience, rather than collective knowledge. In 
rare diseases, where there has been a lack of 
disease modifying agents or recent innovation, 
standard diagnostic, referral, and treatment

 
  

Healthcare professionals (HCPs) can feel 
isolated whi le treating rare diseases  

Best practice is constantly and rapidly 
evolving  
In addition, drug development in orphan 
haematology is currently very dynamic and 
treatments ? from new gene therapies to rare 
haemato-oncology therapy combinations ? are 
emerging particularly quickly. This causes rapid 
change in standards of care, treatment 
paradigms, referral pathways, and patient 
expectations. Without quick dissemination of 
the latest data and clinical experience, HCPs can 
feel out of their depth.   

Why it matters and how we can make it happen 

Peer - to- peer  connection and 
communication is needed  

It?s believed that the greatest influence over an 
HCP adopting a new therapy or clinical practice 
is colleague recommendation. Therefore, when 
a new treatment is made available or new data 
changes best practice care, it is important to be 

www.openhealthgroup.com
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Building effective HCP networks would become 
critical to delivering this education and 
improving patient outcomes. These networks, 
whether online, through societies or the growing 
European Reference Networks, would provide 
visibility for expert physicians and a platform to 
share and discuss experience across all HCP 

audiences.  

able to focus not only on communicating the 
science, but on inspiring impactful conversations 
between HCPs. 

Engaging peer-to-peer scientific exchange, 
education, and key opinion-leader advocacy are 
central to building educated HCP communities 
and preventing the feeling of isolation.  

Collaborative recommendation around 
practice improvement is key  

By bui lding networks, we can cascade 
exper t advice    

Our experience is that rare disease specialists 
are keen to connect with other HCPs, hear about 
new treatments and have a presence in 
conversations on improving clinical practice. 

This provides the perfect setting for collaborative 
development of advice on improving better 
practice, where we work with experts to create 
impactful content that explains the unmet need, 
the scientific evidence for a new approach, and 
the practical aspects of practice change. This 
approach also yields strong partners for the 
delivery of peer-to-peer education.  

The patient voice is vi tal   

To learn m ore about  how  OPEN Healt h can suppor t  you w it h peer -t o-peer  m edical 
com m unicat ions, please cont act  Louise Car r ingt on  

louisecarrington@openhealthgroup.com Tel.+44 (0)7468 714548

It is important to note that patients and patient 
advocacy groups are often the experts in their 
disease. These groups provide an unrivalled 
volume of experience and insight; it is therefore 
critical to build on patient representation to 
ensure that their voice resonates through all 
communication. We support our clients to align 
all stakeholders in rare disease and build 
communication programmes that connect and 
build HCP communities in engaging, memorable 

ways that ultimately improve clinical practice.   

Patient outcomes can be improved by 
more effective peer - to- peer  col laboration 

and networking amongst rare disease 
healthcare professionals

www.openhealthgroup.com
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Suzanne Morr is was only 10 years 
old when she star ted feeling 
breathless all the time and noticing 
bruises all over her body. 
Increasing symptoms tr iggered her 
doctor to explore fur ther which led 
to her being diagnosed with 
aplastic anaemia, and being told 
she had only three months to live...

  Ultra- rare blood disorder 
paroxysmal nocturnal 

haemoglobinur ia -  Suzanne's story  

As a pre-teen, Suzanne was breathless and had 
huge bruises all over her body ? down her legs 
and around her hips and back. She was also 
extremely pale, which  triggered her doctor to 
investigate further. After numerous doctor visits 
and tests she was diagnosed with Aplastic 
Anaemia and told she only had three months to 
live. ?That was when my life really, really changed 
completely, because from then I was desperately 
ill, I didn?t go to school for two years, I didn?t leave 
my bed on and off for about a year, and I was 
constantly in and out of hospital,? Suzanne says.  

Later, in her teen years, her doctors diagnosed 
her with Paroxysmal Nocturnal Haemoglobinuria 
(PNH), a life-threatening ultra-rare blood 
disorder.

 
  

What is PNH?
PNH patients, like Suzanne, produce red blood 
cells that lack specific protective proteins, and 
without these proteins, a natural part of the 
immune system called complement destroys the 
body?s red blood cells. The continuing 
destruction of the red blood cells is referred to 
as 'chronic complement-mediated haemolysis'. 
Symptoms include progressive anaemia, chronic 
fatigue, dark urine, and shortness of breath.  

?The m ajor  sym pt om s are breat hlessness 
and t iredness, lack  of  energy, can fall asleep 
at  t he drop of  a hat ,? explains Suzanne.  ?I 
would also literally pass urine that was blood. 
And that would happen overnight, sometimes all 
through the day when there was a bad period.? 

www.openhealthgroup.com
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The most devastating consequence of chronic 
haemolysis is thrombosis (the formation of blood 
clots), which can damage vital organs, impair 
quality of life, and cause premature death. 
Historically, 20-35% of patients with PNH were 
expected to die within five years of diagnosis.    

PNH develops without warning and can occur in 
men and women of all races and backgrounds. 
While it can occur at any age, the median age at 
diagnosis is in the early 30s.  Suzanne?s onset was 

at a younger-than-average age.     

For most patients with PNH, the time to diagnosis 
ranges anywhere from one to more than 10 
years. This delay is mainly due to the fact that 
PNH, like a lot of rare diseases, has symptoms 
that can often be confused as other diseases. 
PNH is not only a complex disease but its signs 
and symptoms are often similar to those of other 
diseases, making it difficult to detect and 
diagnose.   

Prognosis: historically 
20-35% of PNH patients were 
expected to die within five years 
of diagnosis

Patient demographic: 
both men and women from all 
ethnic backgrounds can be 
affected

Diagnosis: the typical age of 
diagnosis is early 30s

The impor tance of peer - to- peer  
connection, HCP education, and wider  
awareness
Diagnosis is critically important in rare diseases, 
and its success is very much about education, 
awareness, and partnership with healthcare 
professionals. Differential diagnosis and 
diagnostic pathways are critical to helping 
physicians identify rare diseases. Making sure 
the right diagnostic tests are in place is also 
critical to supporting an accurate and timely 
diagnosis.    

Patients themselves too play a critical role in 
understanding and managing the condition. 
Suzanne notes that once she had the proper 
diagnosis in her teenage years, ?I started to ask 
questions of the doctors.? Patients with PNH can 
also find peer-to-peer support through the UK 
charity, PNH Support, which offers a way for 
people living with PNH (and their families) to 

PNH: Sign, Symptoms and Stats

www.openhealthgroup.com
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The rare disease reference centres in the UK 
have contributed significantly to a much better 
understanding of the pathogenesis, diagnosis, 

and treatment of PNH.      

?I wouldn?t be here today if it wasn?t for the 
support I?ve received from the NHS,? says 
Suzanne. ?I would wish that anybody else 
diagnosed with PNH or a complaint like PNH 
gets the same opportunities and support that 
I?ve been lucky enough to have.? 

The strong specialist network for rare diseases in 
the UK, such as for PNH, in combination with 
European-led incentives and regulations for 
pharmaceutical development in orphan 
medicinal products beginning in the late 1990s 
has helped boost investment in research and 
development in rare diseases. This created 
momentum and increased collaboration 
between healthcare institutions, academia, and 
industry.  

?I never thought I could have hopes for the 
future with PNH; I never, ever really believed that 
I would be sitting here today talking about it. I 
am living proof that just because you?ve got a 
rare disease and you are one of a few, that you 
shouldn?t be discounted, that you have an active 
and vital part to play in life,? concludes Suzanne.   

share their experiences, support one another 
and reduce isolation.   

?PNH, l ike m any rare diseases, is unknown 
and not  spoken about . I of t en felt  shut  in a 
si lo w it h no-one around m e underst anding 
what  I was going t hrough. The physical 
sym pt om s are one t h ing, but  t he m ent al and 

em ot ional st rain is of t en m isunderst ood,? 
says Suzanne, who did not meet someone 
else with PNH until she was in her 40s. 

?I spent the majority of the time living with my 
disease alone. I never would have imagined 
sitting and talking about PNH 10 years ago. 
While we?ve come a long way, the stigma does 
still exist and so more needs to be done to 
raise the level of awareness of PNH and all 

rare diseases.? 

There have, however, been significant strides 
made in the scientific understanding of PNH. 
Knowledge of the role of complement in the 
pathophysiology of PNH has led to major 
advances in diagnosing and caring for patients. 
Today, a growing number of physicians 
recognise the importance of an early and 
accurate diagnosis since chronic haemolysis is 
ongoing and destructive, even in the absence of 
symptoms. PNH can be diagnosed using 
high-sensitivity flow cytometry and a 
comprehensive clinical assessment thanks to 
guidelines from The International Clinical 
Cytometry Society and other expert groups 
around the world.  

The UK scientific and medical communities have 
in fact been instrumental in evolving the 
understanding of PNH here and for the rest of 
the world. Much of the fundamental research in 
PNH took place here and is still happening today. 

The national service for PNH, run out of Leeds 
Teaching Hospital and Kings College Hospital in 
London, is the world?s leading centre of 
excellence for this ultra-rare disease.

Progress in the field 

PNH -  sign and symptoms

Common symptoms to be aware of:

Haem oglobinur ia (dark or black 
coloured ur ine) - Anaem ia - 
Breat hlessness - Dif f icult y 

swallow ing and abdom inal pain - 
Erect i le disfunct ion - Fat igue - 

Jaundice - Kidney dam age - Blood 
clot s (thrombosis)

For  m ore inform at ion refer  t o t he PNH Nat ional 
Service, Leeds, UK ht t p:/ /www.pnhleeds.co.uk  

www.openhealthgroup.com



RARE BLOODPAGE 12 

RARE Revolution

Laurence Woollard is the founder of On The Pulse Consultancy and a 
well- known and respected patient thought leader within the 

haemophilia and bleeding disorders community.  He is a passionate 
advocate for equity of access to optimal care through peer- led 

education, especially in young people, by drawing on his first- hand 
exper ience of navigating life with a rare condition.  Gavin Jones, Director 

of Rare Disease at Open Health, interviewed Laurence to get his 
informed view on how the rare disease community can come together to 

deliver better outcomes for individuals like him    

SiX-in-Ten 
with Laurence Woollard

1.   

Aha! Like my haemophilia, I think I must 
have inherited my energy from my mum. 
She?s always on the go and if you met her, 
you would understand too, why I?m so 
talkative!    

For my parents to raise my two older 
brothers and me, each with severe 
haemophilia, must have taken an Olympian 
effort. This sentiment and resilient spirit of 
living life to the full, even in the face of some 
really difficult times and challenges, I believe 

was instilled in us. As a family conditioned 
to some extent by our ?rare circumstances,? 
this go-getter attitude must resonate with 
many caregivers and my peers in similar 
situations.

Hi Laurence! Thank s very much for 
agreeing to tak e part in th is. You have 
interv iew ed some of  the true t i tans 
w i th in the haemophi l ia communi ty 
and developed some bri l l iant content 
w i th these indiv iduals for On The 
Pulse. I  w as k een to turn the tables on 
you and my f i rst question has to be: 
w here do you get al l  of  your 
boundless energy f rom?    

www.openhealthgroup.com
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2.  

Well, interestingly, I was recently 
representing the company at an advisory 
board, supporting value messaging for a 
gene therapy. I was referred to - 
tongue-in-cheek - as a ?disruptor?. This 
wasn?t meant as a criticism, but instead, I 
found it rather complimentary; it only 
reinforced in my mind how we?re going 
about challenging healthcare providers? 
perceptions of those fundamental pockets 
of patients? needs, primarily in haemophilia, 
to bring about improvements in treatment, 

services and overall care. 

Really, we do this through passionate, 
on-the-ground involvement and research in 
the community, and most importantly, 
conveying effectively that of 
lived-experience.    

We?re still in our infancy as a consultancy, 
having only celebrated our first-year 
anniversary this summer. That said, I?m 
really proud that we?ve worked with a 
wide-breadth of industry partners and 
clients, whether it?s co-creating and 
developing patient education resources and 
campaigns that have true meaning and 
significance, or facilitating workshops and 
giving keynote talks to address some of the 
biggest challenges as innovation in 
haemophilia is rapidly evolving. 

Hats of f  to your folk s, Laurence! I?m 
sure you draw  on al l  of  your col lective 
fami ly ex periences of  l iv ing w i th 
haemophi l ia w hen w ork ing w i th 
cl ients. Tel l  me a l i t t le more about the    
type of  w ork  you undertak e w i th On 
The Pulse?  

RARE Revolution

RARE BLOOD

www.openhealthgroup.com
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On The Pulse?s particular focus and 
attention in the UK in the coming months is 
on exploring new ways and approaches to 
supporting young people learning to 
self-manage more effectively with their 
haemophilia. We?re really excited about this!        

3. 

Anecdotally, treatment concepts like gene 
therapy ? potentially one-and-done, 
?curative? therapies ? still feel so far removed 
from the necessity for infusions. But in 
reality, these first-generation types of 
product are edging ever closer to licensing. 
Whether they?re suitable or not is down to 
such aspects as its safety profile, the 
individual?s clinical needs and lifestyle 
choices, and the healthcare infrastructure 
that person depends on. In any case, it is 
essential that, as a community, we 
proactively endorse all types of educational 
opportunities to offer everyone the best 
chance in advocating for the right treatment 
for them.    

But from my perspective, we shouldn?t be 
doing this purely for novel innovation. We 
have products now with very positive, 
long-term safety and efficacy data, which - 
providing they?re dosed and used in the 
right way for the individual?s bleeding 
phenotype, physical traits and everyday 
activities - should afford that person, if not 
already, as fulfilling a life as someone 
without haemophilia!

Without doubt, the progress in research 
and development has gone way beyond any 
expectations I may have had, even from a 
year ago! It?s keeping me, and think many 
working in the area, on our toes?   

A case in point - from a community angle - 
has been the need to offer an alternative 
therapy to those living with an inhibitor. 
This is when someone living with 
haemophilia has an immune response to 
regular replacement clotting factor 
concentrate. In the majority of these cases, 
their quality of life is significantly 
compromised, and I have friends in such 
instances, where they feel like they?re 
swimming against the tide of bleed 
management.    

Now there is a subcutaneous option ? the 
first in its therapeutic class - that works very 
differently to anything we?ve had on the 
market before. I believe this is already 
dramatically changing the outlook for some 
of these individuals and their families, with 
other innovative modes of action being 
mooted and in clinical trials for inhibitor 
and non-inhibitor populations.  

4. 

Firstly, in my mind, when faced with a fork 
in the road with dialogue, there has to be a 
means of steering both sides on track and 
speaking the same language. If we are to go 
about upskilling members of our patient  
community to self-advocate and recognise 
their own clinical needs - in order to have 
the confidence to raise topics of interest to 
them, like treatment options - then likewise; 
the door should be propped open by the

I?m glad you can see that being       
?disruptive? may prov ide patients 
greater choice in personal ising the 
management of  thei r condi t ion. On 
th is note, there are promising new  
therapies for haemophi l ia ei ther 
al ready here, or on the horizon. I?m 
sure you?d agree that these have the 
potential  to of fer dynamic change to 
the treatment  landscape.    

What is your tak e on the current v ibe 
coming out of  the communi ty about al l  
of  th is?  

That mak es complete sense Laurence; 
patients need to be able to mak e 
indiv idual  informed decisions about 
w hat treatment options are right for 
them. What are your v iew s on further 
education for patients to be able to 
have more productive consul tations 
w i th thei r heal thcare professionals, 
and mak e the best treatment 
decisions?   
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healthcare professionals to invite in this 
type of conversation, and allow it to mature 
and flourish to enhance the clinical 
experience and beyond.     

In answer to your question, more 
specifically, there?s good indication that 
information interventions aren?t sufficient 
on their own in supporting treatment and 
broader self-management education, 
particularly across the paediatric years. 
Without the element of buy-in to your 
condition, or for caregivers on behalf of 
their children, and being supported to 
recognise the fundamental need to be 
engaged in your clinical care ? especially in a 
time with increasingly complex treatment 
innovation and decisions ? this ?resource?, 
whether, say, a booklet, a web-based 
intervention, supportive technology or 
otherwise, can be regrettably overlooked.  

The treatment centre and clinical team are 
not only the first point of contact about your 
own haemophilia, but the gateway to the 
wider haemophilia community, and holistic 
support and services. With respect to our 
particular focus on younger people, 
research tells us that they have limited or 
infrequent contact with their peers, and 
often see each other only when they attend 
the haemophilia clinic. Currently, there is no 
formalised education on offer and a clear 
lack of peer support and opportunities for 
learning self-care skills. We?re at the 
forefront of exploring new approaches to 
tackle this and provide a helping hand and 
guidance at such a critical stage in the 
adoption of health-relevant behaviours, led 
by those with lived-experience and 
comprehension of the inherent challenges 
haemophilia can bring.

There are a lot of demands on the caregiver 
in their child?s early years to carry out 
on-demand infusions ? when a bleed occurs 
- or prophylaxis, depending on the severity 
of haemophilia, that could have major 
influences on the child?s health and 
wellbeing in later years. Undoubtedly, it?s a 
really sensitive and challenging period for 
the whole family and requires extensive 
support from the multidisciplinary care 
team (MDT) and community network, to 
implement effective strategies to give their 
child some kind of normality as and when 
they begin accepting increasing 
responsibility for managing their condition.  

However, this perception of normality can 
hit a stumbling block as they start 
experiencing the biological, social and 
emotional changes associated with 
adolescence, as well as beginning to 
self-infuse typically around 11-years-old. 
There is so much happening almost all at 
once that can feel overwhelming, whilst at 
the same time, necessitating a real coherent 
acceptance and acknowledgement of 
adapting their lifestyle to the realities of 
their condition. The paradox is that we want 
to encourage young people living with 
haemophilia to have equal choices as their 
friends without haemophilia, and treatment 
available in the UK can facilitate this. Yet, 
without fundamental knowledge and 
education of their bleeding disorder, there?s 
greater risk young people may deviate from 
their treatment regime, causing possible 
irrevocable harm for the future.  

Rather than a practice of pretence where 
young people may push haemophilia to the 
background and make it the least of their 
priorities, why not embrace and confront 
everything this condition can throw at them 
by capitalising on the experiences of those 
that are not only living with it themselves, 
but can lead by example and positively 
influence the self-care attitude and 
behaviour of current and next generations. 

5. Supporting younger patients seems 
such a cri t ical  but of ten overlook ed 
issue. Interventions here have the 
potential  to help set young people on a 
posi t ive path for l i fe. Can you tel l  me 
about your thoughts on ef fectively 
supporting these patients and your 
w ork  in th is area?

RARE Revolution

RARE BLOOD

www.openhealthgroup.com



PAGE 16 

As a service provider, we fundamentally 
believe that we should help cultivate a 
mindset amongst young people to challenge 
the status quo of their care provision and 
accept nothing less than a bleed-free life. 

Through peer-to-peer interactions and 
involvement in an attractive space that?s 
conducive to youth trends and creates an 
atmosphere of togetherness and a 
willingness to learn, we?re determined to 
develop and integrate a desired youth-led 
service to be offered as part of the overall 
transition and MDT care package. Our task 
now is to demonstrate to relevant 
stakeholders the value this type of 
intervention could offer young people living 
with haemophilia, and the far-reaching 
benefits to the healthcare system. 

With so much happening in the space and 
the immense potential of new treatments, I 
can?t help but feel optimistic! Saying that, 
there is no getting away from the reality 
that there are significant challenges in the 
availability of treatment access and care 
around the world. Even in countries like the 
UK with wide availability, it?s reasonable to 
suggest there are still specific boundaries to 
patients? choice as health systems are 
increasingly under financial pressure. 

  

6. Fantastic w ork  Laurence, that I  am 
sure w i l l  mak e a real  di f ference! So, I  
am going to get in trouble w i th the 
w ord count on th is interv iew  but I  
have found i t a true education and 
inspi ration. Wi th your continual ly 
w orn hat of  posi t iv i ty and optimism, 
please in a couple of  sentences 
describe your future hopes for the 
haemophi l ia communi ty?

I want  t o see a t im e 
where everyone has a 
fair  and equal 
oppor t unit y t o 
becom e inform ed ? if  
t hey choose t o be ? 
and have t he t ools t o 
be well-equipped t o 
self -advocat e for  t heir  
individual needs, and 
r ight ly gain access t o 
t he best  possible 
t reat m ent  and care 
available. Wit h t he 
com m unit y?s hist ory 
and t reat m ent  legacy, 
it ?s t he least  we 
should all f ight  for !  
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