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 One of the world's rarest cancers affecting 1 in every million people

 Affects women more than men in a ratio of 5 : 1

 Clinical signal that onset may be tied to pregnancy and puberty in young woman

 A destructive vascular sarcoma that is found in the walls of blood vessels

 Commonly appears in liver and lungs but can appear anywhere

 Often presents with multiple tumours called ‘multifocal’

 Can present as indolent or aggressive

May turn aggressive at any time – doctors cannot predict this, nor do we know why it happens

 Typically more aggressive in young people

 No known cure; aggressive disease is normally fatal

 No recognised treatment, so treatment is by ‘trial and error’

 A ‘simple’ cancer such that research results may have implications for other more common cancers

Epithelioid Haemangioendothelioma (EHE)
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EHE – Making Progress
 In 2010, Dr Brian Rubin set up a small research team at the Cleveland Clinic to fight EHE

 In 2011 they discovered a gene translocation (WC Fusion) that is found in 90% of all EHE tumours
Occurs between chromosomes 1 and 3 and is believed to be disease defining

 In 2016 identified the fusion protein that is believed to be a key driver of EHE progression

 Currently optimising expression of protein products prior to starting purification for drug screening

 Assay design is complete and hope to start testing potentially therapeutic drugs in large numbers later this year

 Cell lines have been very difficult to develop, due to the acute lack of tissue and problem of working with EHE

 Human cell growth in petri dishes, xenografts and genetically modified mice all proved to be problematic

 But at the end of 2016 finally achieved germline transmission of gene mutation in mice

 Now breeding with Cre-Driver mice leading to testing this year to see if EHE tumours will develop

 On 1st May 2017, Dr Rubin initiated the first prospective clinical trial focused on EHE that is based entirely on pre-clinical data
developed in the Rubin laboratory
 Will examine the effect of MEK (MAP kinase) inhibition on EHE progression using Trametinib

 Great progress, but so much more to do, and such a small team!
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The Cancer Collaboration
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Challenges of a Rare and Unique Cancer

Patients

 Confused diagnosis

 Lack of prognosis

 Isolation and fear

Doctors

 Not seen it before

 Lack of empirical data

 Lack of knowledge

Tissue Samples

 Very limited supply

 Lack of coordination

 Research hindered

Funding

 Very limited if any is available

 Lack of cost benefits to drive government

 Lack of profit benefit to drive pharma

 Lack of focus to drive big charities

Research

 Rare cancers not ‘sexy’ – why do it?

 Lack of samples makes it very tough

 Lack of funding makes it very tough

 Lack of demand allows focus elsewhere

Implications?

 Lack of ‘demand for action’ and resources to drive cancer stake-holders

 Cannot reach critical mass to create a self-driving process

 Lack of progress leading to feeling of being the “forgotten part of the cancer story”!
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The Cancer Collaboration Impact
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The Rare Cancer Collaboration?
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Don’t feel sorry for yourself – get active!
 The reality is that rare cancer patient groups need to engage with the principle of self-help!

 Many people will offer support, but we have to show determination, ambition, and leadership to make things happen

2013
Three women find each other on
social media looking for
information and support

One patient, two mothers with
children diagnosed with EHE

Set up EHE Closed Facebook
Group and soon had members
from multiple countries across
all continents joining. Today
we have 1,171 members

Provides wonderful support
and a data base of experience
and clinical results that is
proving to be very important

2015
Realised that we needed to do
more to improve EHE treatment

Needed to engage in fundraising
to allow us to promote and drive
EHE research

USA

UK

Australia
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Objective 01 : Patient Support

Will always be one of our key areas of activity

 Helping new members come to
terms with their EHE diagnosis

 Providing guidance on what
they can expect

 Sharing their concerns with
others in the same situation

 This is key for such a rare
disease

 Providing a forum within which
patients can ask for advice and
guidance on treatment options
and experience

 Information gleaned from a
worldwide patient

Nancy 

 32, liver/lung involvement

 Showed signs of progressing

 Paclitaxel or sirolimus?

 She asked on Facebook page:

 9 responses, 3 having tried both

 5 Paclitaxel: 1 positive

 7 sirolimus: 5 positive

 Access to worldwide group
provided important information
to help her decision

“I was recently diagnosed
with EHE and found your
Facebook group one
evening while looking for
information. I started to
read and could not stop.
Before I knew it, it was
morning. I am so happy to
have found you all!”

 Can face confused diagnosis

 May have been told they have
a stage 4 cancer

 Can be frightened by lack of
information

 Desperate for knowledge and
contact
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Objective 02 : Research

Raising funds to promote and drive EHE research

Since inception the EHE
group has raised over
$650,000 for research

The EHERCC (UK) has
raised over $450,000 of this
sum

Developing a 5-year multi-
faceted research programme
including a number of key
research streams. Targeting
annual budget of around
$350,000

Have already funded an
additional post-doctoral
researcher in Dr Rubin’s
team for 2 years.

Agreed to fund up to
$50,000 of biopsies
associated with Dr Rubin’s
clinical trial

Research projects under
review include:

Biobanking for EHE samples

EHE biomarker identification

Immunotherapy application
to EHE

Hormone involvement
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Objective 03 : Advocacy

Promoting EHE coverage

Milly Simmie and 
Nicola Henderson talk 
about living with EHE 
rare cancer.

Raising awareness of EHE
Ensuring medical 
results are shared

 Promoting the beneficial effects
of Sirolimus

 Promoting the use of IRE ablation
for treating EHE liver tumours

 Championing EHE as a valid target
for immunotherapy

 Integrating our EHE activities with
other sarcoma and cancer
charities

 Assisting in the continual fight for
sarcoma funding and research
focus

 Attempting to ensure that EHE
and sarcomas generally are not
the forgotten part of the cancer
story
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EHE Advisory Boards

We want to be a positive addition – not a ‘passionate loose cannon’!!

That requires recognition that we need scientific and medical guidance
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Thank you

Observation:

“Rare cancers are not rare to the people who have them”

Promise:

EHE is a relentless and ruthless adversary. We promise all our members, 
their families and everybody that supports us that we will be equally 
relentless and ruthless in our battle against this rare sarcoma!


