
This year is our groupôs 21
th
 anniversary ï we have finally grown up!  

At last yearôs annual meeting, and in anticipation of this momentous anniversary, we 

decided it was time to give the charity a new, more modern and ógrown-upô look. 
Thanks to the generous support from a seasoned branding expert, we have developed 
two alternative new logos and styles for the charity. We will put both options to the 
vote with our members before the end of this year. Over the next 12 months, our 
website and all digital and print materials will be redeveloped in the new design. Next 
year, our Newsletter will also receive a complete makeover. 

The Alpha-1 UK Support Group has also had a very busy year in many other respects. 

We have worked tirelessly to ensure that the charity has a voice in all initiatives and 
decisions directly or indirectly affecting the lives of Alphas and their families. Our 
trustees have represented the UK Alpha-1 patient communityôs interests at many 
national, European and global meetings, conferences and research initiatives, 
including NICE committees, Alpha-1 Global, the European Respiratory Conference, 
the European Conference on Rare Diseases, the European Reference Network 
LUNG, the European Alpha-1 Research Collaboration, the World Orphan Drug 
Congress, and many more. The articles on pages 2 and 8 provide a flavour of what 
our trustees got involved in on and behind the scenes. 

In the last year, our group has continued to grow; today our registered membership is 
over 600 patients and supporters from the UK, and our Facebook community has over 
3,000 members from all over the world. Facebook has become the main 
communication platforms for Alpha-1 patients, families and supporters in the UK. 

Sadly, we have also lost treasured members who will be deeply missed and who will 

stay in our hearts and memories. We celebrate their lives and remember them and 
their loved ones in the obituaries. 

Welcome.... 

...to our Autumn 2018  Newsletter 

A massive thank you to all our members for their loyalty and  
support over the years and a very special welcome to all our new 

members - we hope you enjoy being part of our group! 

Issue 17 

Autumn 2018 

We would like to thank everyone who has contributed to this issue of our annual Newsletter. 
We hope you find this Newsletter informative and are inspired by the members storiesô and the 
examples of fundraising for our group. This Newsletter also pays tribute to our dear friends 
who passed away in the last year, and who we remember with deep affection and respect. 
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from pharmaceutical companies. Another valuable gift 
we receive is the time that members and supporters 
commit to the charity, without which we would not be 
able to operate.  

We would like to thank all of our members, donors, 
fundraisers and sponsors for their incredible and 
continuing support, and we welcome new members and 
new readers. 

Please contact us if you wish to become a trustee or 

want to support the charity in other ways. 

Board of Trustees, Alpha-1 UK Support Group 

We are lucky to always have had keen fundraisers 
amongst our members and supporters: on average, 
more than thirty events are being held for our charityôs 
benefit every year. Thanks to many dedicated 
fundraisers, we again managed to achieve a good 
income over the last year. Some members embarked on 
amazing challenges and literally went the extra mile to 
raise funds for the charity ï you can read some of their 
inspiring stories in this Newsletter. We are very proud of 
them and their determined passion!  

Additional income is generated by generous donations 
from members and supporters and, occasionally, grants 

21 years Alpha-1 UK Support Groupñcoming of age 
(continued) 

use of Respreeza
È
 in the NHS has not yet been pub-

lished. 

Following last yearôs setback, Kamada is in advanced 
discussion with the U.S. Food and Drug Administra-
tion (FDA), the regulatory authority that issues licens-
es for new medical treatments in the U.S, in order to 
conduct a Phase 3 pivotal clinical trial of inhaled AAT 
for the treatment of AATD-associated lung disease. 
This demonstrates Kamadaôs continuing commitment 
to bring their inhaled AAT product to market. 

Arrowhead Pharmaceuticals and Alnylam Phamaceu-
ticals are two U.S. biotech firms that, several years 
ago, embarked on developing a new type of drug, 
called RNAi therapy, for the treatment of Alpha-1 liver 
disease. These novel RNAi therapies are aimed at 
reducing the production of mutant AAT protein in the 
liver (such as the Z or S forms), thereby potentially 
halting the progression of liver disease and allowing 
the liver tissue to regenerate and repair. Last year, in 
short succession, both companies announced delays 
in their respective clinical development programmes 
of their RNAi drug candidates for Alpha-1.  

We are delighted that Arrowhead announced in Au-
gust this year that it has completed its Phase 1 clini-
cal study of the companyôs second-generation RNAi 
treatment for Alpha-1. The company appears to be 
back on track with the drug candidateôs development. 

21 years Alpha-1 UK Support Groupñcoming of age 
(continued) 

A brief update on augmentation therapy and potential new 
treatments for Alpha-1 currently in development 
by Dr Sandra Nestler-Parr, Trustee 

Since the last research update in our 2017 Newslet-
ter, promising advances have been made in the de-
velopment of potential new treatments for Alpha-1 
and in our longstanding quest to get access to alpha-
1 antitrypsin (AAT) intravenous augmentation therapy 
in the NHS.   

At the beginning of this year, NICE commenced the 
formal evaluation of the clinical effectiveness and 
cost-effectiveness (ñvalue for moneyò) of Respreeza

È
, 

CSL Behringôs intravenous AAT augmentation thera-
py product for the treatment of Alpha-1 associated 
emphysema, which received a drug license by the 
European Medicines Agency (EMA) in 2015. The 
NICE appraisal process is aimed at forming an inde-
pendent, evidence-based opinion on whether or not a 
new treatment should be made available and paid for 
by the NHS. As part of the NICE appraisal of any new 
treatment, the drug manufacturer, expert Alpha-1 cli-

nicians, professional organisations and patient 
groups are invited to participate in the NICE process 
and to share their knowledge, experiences and opin-
ion of the condition and the new drug aimed at treat-
ing the condition. As such, our charity developed and 
submitted a patient group submission for the NICE 
appraisal of Respreeza

È
 and, in August, participated 

in a large meeting in Manchester where the pros and 
cons of Respreeza

È
 were discussed in the context of 

all submitted data. At the time of writing this Newslet-
ter, NICEôs draft recommendation in relation to the 
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Join the Alpha-1 UK Support Group. Joining the support 
group is easy. Just visit our website: www.alpha1.org.uk, 
click the ñJoin Hereò button and follow the ñEmail Forumò 
directions. There is also a link to our closed Facebook 
group, which we invite you to join. 

¶ By joining our group, you will be able to connect 

with a large community of Alpha-1 patients, their 

families and carers. 

¶ You can exchange and discuss your experiences 

with AATD and get advice and support from other 

members. 

¶ We will keep you informed of the latest news and 

all relevant information about Alpha-1, including 

new clinical trials and how you could get 

considered to participate in them. 

¶ We will regularly offer lifestyle tips to help you to 

keep fit and active. 

If you donôt have access to the Internet, then you can 

contact us directly at the address on the back page of 

this Newsletter. We can then arrange to send you an 

information pack and our annual Newsletter. 

Perhaps you could help raise funds to enable us to 

continue our work? Whether small or large, all donations 

will be put to good use, providing information, equipment 

and support to the UK Alpha-1 patient community. In 

addition, we aim to promote awareness and 

understanding of AATD and related diseases in the 

medical community. 

Details of how to donate, or how to find us on JustGiving, 
can be found on page 32 of this Newsletter, or visit our 
website www.alpha1.org.uk. 
 
It is also possible to raise funds without any cost to 

yourself, by using the Easyfundraising or AmazonSmile 

websites to do your online shopping, or the Easysearch 

website for your internet searches. Again, further 

information can be found on page 31 of this Newsletter, 

or please visit our website and follow the directions on 

the homepage to sign up to either of these free services. 

The members of our charity face many issues that 

impact on the quality of their lives and the lives of their 

families. Alpha-1 UK Support Group is committed to 

addressing these issues, improving access and equality 

in access to adequate clinical expertise and effective 

treatments and to bringing about a well informed and 

responsive community. We have been supporting Alpha-

1 patients for over twenty years and we are backed by 

the UKôs leading experts and researchers in the field of 

AATD. 

For more information about the Alpha-1 UK Support 
Group, or to help us with our work then please visit our 
website: www.alpha1.org.uk  

How to get involved and stay informed? 
 

To our knowledge, Alnylam has terminated the Phase 
1/2 trial of their RNAi candidate for Alpha-1 earlier 
this year due to unexpected toxicology findings in 
some study subjects.  

We are pleased to announce a new company has 
entered the Alpha-1 space ï Mereo BioPharma, a 
London-based, fairly young specialty biopharma com-
pany. One of Mereoôs assets is a drug candidate with 
the potential to inhibit neutrophil elastase activity in 
Alpha-1 patients and prevent further damage to pa-
tientsô lungs. A Phase 2 clinical trial of this potential 
treatment is in development. 

Since last yearôs announcement that Apic Bio Inc., a 
U.S. based pre-clinical stage biotech company that 
develops gene therapies for a range of diseases, had 
achieved a pre-clinical proof of concept for its lead 
gene therapy product for the treatment of Alpha-1, we 
have no update. 

Please visit our website www.alpha1.org.uk for up-
dates on clinical trials for potential treatments for Al-
pha-1 in the UK and for information on how you could 
be considered for participation in such a trial. 

A brief update on augmentation therapy and potential new 
treatments for Alpha-1 currently in development 
(continued) 

http://www.alpha1.org.uk
http://www.alpha1.org.uk
http://www.alpha1.org.uk
http://www.alpha1.org.uk
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Could you be an Alpha? 
 

A guide to alpha1-antitrypsin deficiency for 
patients and their families 

Could your lung or liver problems be 

caused by a hereditary condition called 

alpha1-antitrypsin deficiency? 

Alpha-1 antitrypsin deficiency is a hereditary condition, 

which may lead to lung or liver problems that can 

significantly affect your health. For the sake of 

convenience, the condition is often called óAlpha-1ô or 

óAATDô and patients sometimes refer to themselves as 

óAlphasô. 

In the earliest stages of AATD, people are commonly 

diagnosed as having asthma or COPD and may be 

treated for these conditions for many years before the 

correct diagnosis is made. However, it is important to 

know you are an óAlphaô as early as possible so that you 

can take steps to protect yourself and to get treatment 

from an expert in AATD.  

Alpha-1 antitrypsin (AAT) is a protein that is produced in 

the liver and, in healthy people, it is released into the 

blood circulation so that it can protect the body, from the 

damaging effects of inflammation. The protein that is 

produced by Alphas does not function properly and gets 

trapped in the liver. This can cause damage to the liver 

and, because the protein canôt reach the circulation, the 

lungs lack the protection they need from the damaging 

effects of pollutants (particularly cigarette smoke) and 

infections. 

Although the lungs and, to a lesser extent, the liver are 

the most commonly affected organs in AATD, there are 

some rarer complications that can lead to problems with 

the skin, kidneys and pancreas.  

Being an Alpha means that you have inherited a 

tendency to develop these problems, so it is important to 

know what this means for you and for your family. 

How does AATD affect the lungs? 

It is important for the body to have a defence system 

against attack from pollutants and infections but these 

defence systems can also cause damage to bodily 

tissues through inflammation. Under normal 

circumstances, this ócollateral damageô is kept in check 

by AAT. However, in Alphas, the function and the 

amount of available AAT is reduced, with the result that 

the unchecked inflammation can cause serious structural 

damage to tissues. The lungs are especially prone to this 

process, so that regular exposure to pollutants such as 

cigarette smoke, may lead to a type of emphysema that 

is more severe in Alphas who lack the level of protection 

from AAT than is seen in people with normal AAT.  

What are the symptoms of AATD-related 

lung disease? 

The earliest symptoms of lung disease are often quite 

minor, even when the lungs may already have been 

significantly damaged. Cough, wheeze or 

breathlessness when undertaking physical activity are 

the commonest symptoms but may be mistakenly put 

down to things like lack of fitness or incorrect diagnoses 

such as asthma or COPD. 

What is emphysema? 

Emphysema is a lung disease caused by loss of tissue 

at the ends of the airway branches at the site where the 

lungs take up oxygen into the bloodstream. The loss of 

tissue causes the lung structure to change in a way that 

makes the airways floppy and collapsible, and the lungôs 

microscopic blood vessels disappear. Breathing tests 

show that lung function is adversely affected by these 

changes and deteriorates over time. Over the course of 

many years, cumulative tissue damage can lead to the 

lungs being unable to maintain their function even under 

circumstances of maximum supportive treatment. 

How does AATD affect the liver? 

Although the AAT protein that Alphas produce gets stuck 

and tends to accumulate in the liver, this does not 

usually cause many health problems. 

In some patients, however, this causes damage to the 

liver which can lead to liver disease. 

At birth, the build-up of AAT in the liver of Alphas can 

lead to yellow jaundice and, rarely, severe inflammation 

in the liver. It is not well understood why only some 

babies with AATD experience these problems. In later 

life, a minority of Alphas may experience symptoms of 

liver disease that arise from liver damage, such as the 

óscarringô process known as cirrhosis. 
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When should AATD be suspected? 

¶ When there is a family history of lung or liver 

disease 

¶ When symptoms of asthma are present that do 

not fully respond to treatment (e.g. 

breathlessness, wheeze, cough and phlegm) 

¶ When a diagnosis of COPD was made in early 

adulthood 

¶ When unexplained lung or liver problems occur 

¶ When breathing tests show that lung function 

deteriorates rapidly 

¶ When liver function tests are abnormal 

Who should be tested? 

Organisations, such as the World Health Organisation 

(WHO), have made recommendations on testing for 

AATD. In general, testing is recommended in: 

¶ Everyone with emphysema, chronic obstructive 

pulmonary disease (COPD), or chronic bronchitis  

¶ People with bronchiectasis  

¶ Newborns, children and adults with unexplained 

liver disease  

¶ People with a family history of liver disease  

¶ Blood relatives of a person diagnosed with Alpha-

1 

¶ Anyone with panniculitis, a skin disease 

How is AATD testing done? 

Testing for AATD is fairly simple and quick. It is usually 

done with a blood test. However, because AATD is an 

inherited condition, patients should always speak to their 

GP or their hospital doctor about the possibility of 

genetic testing for AATD if they think they may need it.  

Genetic testing should not be undertaken lightly, as it is 

important to consider all implications of having a test for 

a genetic disease: some people may, for example, 

experience difficulties in finding or renewing insurance 

cover (for travel, private health or other insurances) after 

having had a genetic test, irrespective of the test 

outcome. 

Best practice therefore includes obtaining a referral from 

a GP, or specialist doctor if applicable, for genetic testing 

to be carried out. If your doctor thinks genetic testing for 

AATD may be appropriate, they should usually refer you 

for genetic counselling as well. It takes time and 

specialist expertise to be able to provide patients with an 

understandable and accurate explanation of the reasons 

for testing and the potential meaning of abnormal 

results, and the time to discuss this is before the genetic 

test for AATD is performed; this is called ópre-genetic 

test counsellingô.  

Once the test results come back, it is possible to give 

more precise information about what the test result 

means, and this explanation may need to include the 

findings of other tests such as breathing tests and scans; 

this is called ópost-genetic test counsellingô. The terms 

ópre-genetic test counsellingô and ópost-genetic test 

counsellingô apply to genetic testing in general, not just 

to AATD testing.  

For more information about testing for AATD, please 

refer to the relevant article in our 2017 Newsletter, also 

available at www.alpha1.org.uk.  

What do the test results mean? 

Genes contain instructions that tell our cells to make 

molecules called proteins, and we all have two copies for 

each gene ï one from each parent. The AAT gene 

contains the code for the AAT protein.  Each person has 

two copies of the AAT gene, one inherited from their 

father and the other from their mother. There are 

approximately 100 variations of the AAT gene, with the Z 

or S versions being most common abnormal variants. It 

is generally the case that both inherited copies of the 

AAT gene have to be an abnormal variant in order to 

cause a significant risk to health. 

AATD can be inherited from Alphas (people with two 

abnormal AAT genes) or ócarriersô (people with one 

normal and one abnormal AAT gene). The figure below 

shows what could happen for the children of parents 

who are both carriers (genotype MZ); when both 

inherited genes are M, this results in normal AAT protein 

levels but when both genes are Z, the level of AAT is low 

to undetectable.   

There are many combinations of different AAT genes, 

but the commonest ógenotypesô are as follows:  

Normal (MM) 

¶ Does not have the disorder; does not carry any 

abnormal AAT genes.  

Could you be an Alpha? 
(continued) 

http://www.alpha1.org.uk
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Could you be an Alpha? 
(continued) 

Carrier (MZ)  

¶ Mild to moderate AAT Deficiency ð may get 

disease symptoms and does carry an abnormal 

AAT gene.  

Carrier (MS)  

¶ It is unclear whether there is a risk for getting 

disease symptoms but does carry an abnormal 

AAT gene (most studies do not show an increased 

risk for disease).  

Alpha-1 (SZ) or (ZZ)  

¶ Moderate (SZ) to severe (ZZ) deficiency ð could 

get disease and does carry two abnormal AAT 

genes.  

Alpha-1 (SS)  

¶ It is unclear whether there is a risk for getting 

disease symptoms but does carry two abnormal 

AAT genes (most studies do not show an 

increased risk for disease). 

What does it mean to be a ócarrierô? 

Carriers of AATD have one abnormal AAT gene and one 

normal gene, so that they have less functional AAT in 

the blood circulation than ónormalô people, but usually 

enough to prevent serious problems. 

Being a carrier for AATD is not uncommon, and the vast 

majority of carriers are completely unaware that they 

have an abnormal gene and do not experience any 

AATD-related illness. However, carriers who have 

smoking-related COPD may be slightly more affected 

than patients with COPD who have two ónormalô AAT 

genes. It is therefore important for carriers to look after 

themselves and to avoid smoking or inhaling other 

pollutants. It is also sensible to avoid alcohol in order to 

minimise damage to the liver. 

If I have AATD, how might this affect my 

children? 

If you have AATD (two abnormal gene variants), it 

means that both of your AAT genes are faulty and that 

your children will inherit one of these. Your children will 

then be ócarriersô of this faulty gene. If your partner also 

has a faulty gene, there is then a chance of your children 

inheriting two faulty genes, i.e. one from you and one 

from your partner, that could lead to severe AATD. This 

is the reason why many partners of Alphas choose to 

have a genetic blood test themselves, to find out if they 

may also have a faulty gene. 

If your child has inherited two abnormal AAT genes, this 

might lead to various lung and liver problems (as well as 

other rarer conditions), although it is impossible to 

predict whether, when and how your childôs health might 

be affected by AATD. There are many Alphas with two 

faulty AATD genes who never experience serious health 

problems throughout their lives. In addition, the influence 

of the environment and personal habits, such as 

smoking and drinking, play major roles in determining 

whether and to what extent an individual person might 

experience ill-health, if at all. It is therefore important to 

receive genetic counselling and correct guidance and 

clinical advice in order to fully understand the 

implications of getting your child tested for AATD and the 

potential risks that AATD poses for their health. 

How is AATD treated? 

Symptoms are treatable using inhaled medications 

developed for use in asthma and COPD but these are 

not believed to significantly affect the underlying damage 

to the lungs. There are now many different types of 

inhalers and many different drugs for inhalation. The 

choice of what is best for individual patients depends on 

many factors, including personal preference for ease of 

use. Chest infections are thought to worsen lung 

damage and so it is always important to get these 

treated promptly, usually with antibiotics and oral 

steroids. Also, vaccinations against ófluô (every year) and 

pneumonia (every five years) should not be forgotten 

because they reduce the chances and the severity of 
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chest infections. Your GPôs surgery should arrange for 

these to be performed. 

Replacement of the missing AAT protein is the logical 

treatment for AATD and is currently available as an 

intravenous preparation (óaugmentation therapyô) in 

some countries, including the US, Germany and Spain. 

Although an intravenous augmentation therapy product 

(RespreezaÈ) was licensed for use in the UK in 2015, it 

is currently not available on the NHS. NICE, the National 

Institute for Health and Care Excellence, is currently 

evaluating the effectiveness and the cost-effectiveness 

of RespreezaÈ and, in 2019, NICE will issue a 

recommendation for or against the use of RespreezaÈ in 

the NHS. The Alpha-1 UK Support Group has been 

involved and has been representing the Alpha-1 patient 

voice in this NICE evaluation process. 

A number of new treatment approaches to treatment are 
currently under investigation but, unfortunately, there are 
still no specific treatments for AATD available in the UK. 
For more information about ongoing research into AATD, 
please refer to our research updates in this and previous 

issues of our annual Newsletter, available online at 
www.alpha1.org.uk. 

What does a diagnosis of AATD mean for 

my future health? 

A diagnosis of AATD can be unexpected and feel like a 

shock. For some people, the discovery of AATD may be 

by chance and not combined with any health-related 

problems. For other Alphas, it may come as a relief at 

the end of a frustrating journey of unexplained 

symptoms, worsening health and consultations with 

many different doctors, to finally obtain a clear diagnosis. 

The variability of the condition across patients means 

that your own experience is likely to be individual to you. 

However, what all Alphas have in common is the 

opportunity to take steps to avoid lifestyles that are 

known to pose a risk.   

Even if you have developed symptoms, appropriate 

medication, treatments, exercise, and lifestyle choices 

can go a long way toward ensuring you live a long and 

happy life. Seeking care from an AATD expert will 

provide you with accurate information about AATD, 

about your own health, the best treatments and how to 

take good care of yourself. 

What options are available to me? 

It will help you if you develop an effective relationship 

with your family doctor and your consultants. However, it 

is important to recognise that AATD is just one amongst 

thousands of rare diseases, and most GPs and many 

specialists may not have much first-hand knowledge of 

the condition.  

Expert knowledge and experience in the optimal 

management of AATD is therefore limited to a handful of 

clinical experts in the UK. You could ask your GP to refer 

you to one of the expert centres for AATD in the UK: 

Cambridge, Coventry, Birmingham and London. Several 

satellite clinics in the South and the North are currently 

being established.  

Contact information about existing centres and regular 

updates from existing and new centres are available on 

our website. 

In addition, you can take a number of steps to help 

yourself: 

V Create an exercise programme (under medical 

supervision)  

V Create a nutrition programme (under medical 

supervision) 

V Think about your health behaviour and life style 

(smoking, alcohol use and excess weight)  

V Avoid risk factors:  

¶ Stop smoking and avoid second-hand smoke 

as much as possible  

¶ Avoid being around dust and fumes 

V Discuss with your doctor who in your family should 

be informed and encourage anyone who might be 

affected to speak to their doctor about getting 

tested for AATD 

Researchers around the world are studying Alpha-1 and 

learning more all the time. Visit the Alpha-1 UK Support 

Group website regularly for the latest news and advice 

on managing your Alpha-1. 

You can find us at: www.alpha1.org.uk  

 

 

Could you be an Alpha? 
(continued) 

http://www.alpha1.org.uk
http://www.alpha1.org.uk/


their country. The pathway continues to be updated with 
links to newly developed materials that are offered as 
resources for patient advocacy.  

Included in the Alpha-1 Advocacy Pathway is a start-up 
manual for new Alpha-1 Support Group leaders. The 
document outlines a plan containing best practices and 
resources related to Alpha-1, assisting aspiring patients 
to become effective support group leaders. 

Regional Update: Europe 

Alpha-1 EU Policy Recommendations 

Alpha-1 Global contracted Rohde Public Policy Group 
(RPP) in Brussels in 2016-2017 to work with an Expert 
Group of patients, researchers and physicians to update 

the Policy Recommendations on Alpha-1 (originally 
developed in 2011). The new document entitled ñTime 
To Get Betterò was created as a current and 
comprehensive tool for advocacy on an EU and national 
level. The Policy Recommendations were officially 
launched in the European Parliament on 22

nd
 March 

2017. In the winter of 2017-2018, Alpha-1 Global 
coordinated the translation of the document into nine 
languages. After final review by medical representatives, 
the design of each booklet was completed by Alpha-1 
Global staff. The Policy Recommendations are currently 
available online in ten different languages at http://alpha-
1global.org/en/alpha1recommendations/. Five hundred 
printed copies in the following eight languages were 
distributed: Danish, Dutch, French, German, Italian, 
Romanian, Spanish, and Swedish.  

Training Webinar and Checklist 

In January 2018, RPP conducted a training webinar in 
preparation for the distribution of the Policy 
Recommendations. The userôs guide (5 Steps to Boost 
Alpha-1 Awareness in Your Country) was created as a 

Annual Update From Alpha-1 Global 

Like every year, we would like to share news from our 
fellow Alphas around the world. Most national or 
regional Alpha-1 patient groups are members of Alpha-1 
Global. Their mission is to develop a collaborative 
global network of Alpha-1 patient leaders, physicians 
and researchers, to increase awareness, detection, and 
access to care for Alphas around the world. To that end, 
the strategic objectives of Alpha-1 Global are to: 

1. Facilitate effective stakeholder collaboration 
2. Raise Alpha-1 awareness globally 
3. Support the launch and strengthening of Alpha-1 

organisations 
4. Promote early diagnosis and optimal access to 

care  

Global Community and Physician & 
Researcher eNews 

Alpha-1 Global continues to facilitate streamlined 
communication between patient groups, physicians and 
researchers in an effort to better serve the global Alpha-
1 community. The Global Community eNews and 
Physicians & Researcher eNews are bi-monthly 
publications made available through Social Media and 
distributed by other Alpha-1 Associations as well.  

Alpha-1 Advocacy Pathway 

Alpha-1 Global has developed an interactive platform 
which will assist individuals through the process of 
understanding advocacy and provide the tools needed 
to become a dedicated Alpha-1 Advocate. The Alpha-1 
Advocacy Pathway is available on the Alpha-1 Global 
website at http://alpha-1global.org/en/ and offers 
engaging training modules for five avenues of advocacy 
involvement:  

¶ Self Advocate 

¶ Social Media Advocate 

¶ Community Advocate 

¶ Policy/Legislative Advocate 

¶ Patient Organisation Leader/Advocate 

The Alpha-1 Advocacy Pathway was introduced in a 
Social Media campaign where Alpha-1 patient leaders 
from 10 countries were introduced as local advocates in 
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working document to assist Alpha-1 leaders to outline 
the most effective advocacy goals and distribution plan 
for the Expert Recommendations document for their 
country. The webinar provided guidance for effective 
engagement with policy makers and increasing Alpha-
1 awareness among healthcare providers.  

Patient leaders 
exchanged 
experiences and ideas 
about the use of the 
document in their 
countries during 
Awareness Day 
events, and a survey 
conducted over the 
summer will provide 
an overview of the 
initiatives undertaken 
in each country so far 
and inform the next 
steps of ongoing 
advocacy initiatives at 
national levels.  

EU Alpha-1 Awareness Day: European 
Health Made National 

EU Parliament Meeting ï Brussels, 

Belgium 

25
th
 April 2018 marked the first European Alpha-1 

Awareness Day, dedicated to providing better 
understanding of the condition. To kick off the 
Awareness Day, a special meeting at the European 
Parliament, hosted by MEP Marek Plura from Poland, 
took place on the previous day. Alpha-1 patient leaders 
from ten countries attended the meeting. Seven of 
them presented the situation of access to care and 
treatment in their country including specific asks for 
policy makers.  A full meeting report is available at the 
Alpha-1 Global website at http://alpha-1global.org/eu-
alpha-1-awareness-day-25-april-2018/.  

Roundtable on Alpha-1 Antitrypsin 

Deficiency 

On 25
th
 April, an EU Roundtable discussion in Brussels 

was organised to facilitate dialogue between 

specialists and patient representatives on how to share 
best practices in the diagnosis and care of alpha-1 
antitrypsin deficiency and encourage collaboration 

between patients and caregivers at an EU and national 
level.  

Presentations on alpha-1 antitrypsin deficiency, the use 
of the Expert Recommendations, and European 
Reference Networks (ERNs) including ERN-LUNG and 
ERN-rare LIVER were given. Afterwards, discussions 
took place regarding suggestions for increased 
awareness and education among physicians, and how 
to most effectively integrate Alpha-1 into the ERN-LUNG 
and ERN-rare LIVER structures. A full meeting report 

can be found on the Alpha-1 Global website at http://
alpha-1global.org/eu-alpha-1-awareness-day-25-april-
2018/.   

Social Media Campaign 

Facebook Banners 
were created in seven 
languages, outlining 
specific awareness 
messages for use in 
national Social Media 
efforts in the following 
countries: Belgium, 
Denmark, France, 
Italy, Netherlands, 
Poland, Spain, and 
Sweden.  
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Additionally, six Members of the European Parliament 
volunteered to create an awareness video in their own 
language: Finland, Netherlands, Poland, Spain, Italy 
and the UK (http://alpha-1global.org/en/
alpha1recommendations/mep-support-videos/). They 
committed to improving the situation of alpha-1 
antitrypsin deficiency in their respective countries, 
aiming to grow support, awareness and collaboration 
among national policy makers.  

European Reference Networks for Rare 
and Complex Diseases  

European Reference 
Networks (ERNs) are 
networks connecting 
healthcare providers 
across Europe through 
a virtual platform. The 

network aims to improve the diagnosis and 
management of complex or rare diseases and 
conditions that require specialist clinical expertise, 
highly specialised treatment and a concentration of 
expert knowledge and resources. 

Alpha-1 Global is taking an active role in this initiative 
and is represented in ERN-LUNG by our groupôs chair 
Karen OôHara who provides informed patient 
leadership in this forum. The aim is to create a 
communication structure via Alpha-1 Global that 
ensures that the voice of all EU Alpha-1 leaders is 
effectively represented at the ERN-LUNG.   

A close working relationship with the patient 
representativesô coordinator of ERN-rare LIVER has 

also been established, in preparation for more 
streamlined activities to take place in 2019.  

European Alpha-1 Registries Collaboration  

Alpha-1 Global will be represented on the Steering 
Committee of the newly established European Alpha-1 
Registries Collaboration (EARCO), to provide patient 
focused input into research and clinical priorities. EARCO 
will work closely with ERN-LUNG to avoid duplication 
between the two projects. Again, our Karen OôHara is the 
Alpha-1 Global patient representative in this forum and 
has been involved in developing a strategic plan over the 
summer of 2018. One of the activities of this collaboration 
will be to develop a survey for patients and clinicians to 
determine research priorities. The first Steering 
Committee meeting took place on 3-4

th
 July 2018 in 

Barcelona, Spain, and a follow-up meeting took place 
during the European Respiratory Society Congress in 
Paris, France, in mid-September. 

Global connection and networking 

Our quarterly Alpha-1 Leadership video conference 
continues to be a good networking tool between leaders 
and an important opportunity for face-to-face peer 
connections. Each participant provides a country update, 
which often stimulates new discussions, as leaders 
consider how an initiative that has become a success 
story in one country could be implemented in another. 
The video conference has proven to provide a format that 

is engaging and encouraging, especially for leaders of 
smaller associations. Alpha-1 Global also maintains a 
closed Facebook Group consisting of 42 leaders, to 
provide ongoing updates and encourage networking and 
communication.  

Participants vary per call. This meeting included 
representatives from Austria, New Zealand, Norway, 

Denmark, South Africa, Belgium, the UK, Lebanon, 
Germany and Romania.  
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¶ Alpha-1 Ireland annual meeting 

¶ Alpha-1 Canada annual meeting   

¶ The Romanian Lung Society annual meeting in 
Oradea, Romania (including a patient meeting)  

7
th
 Alpha-1 Patient Congress 

The next bi-annual Global Patient Congress will take 
place on 5-6

th
 April 2019 at the Sheraton Hotel in 

Dubrovnik, Croatia. Patient leaders, patients, physicians 
and scientists from around the world will come together 
to discuss the latest developments in patient advocacy, 
clinical care and Alpha-1 research. The International 
Research Conference on Alpha-1 Antitrypsin will take 
place at the same venue on 3-4

th
 April 2019, 

immediately prior to the Patient Congress. 

www.alpha-1global.org 

2017-2018 Master Calendar 

Alpha-1 Globalôs annual calendar of events reflects 
participation in relevant meetings, ensuring best 
community representation. The 2017-2018 master 
calendar required coordination between a myriad of 
meetings and events, including: patient association 
meetings, meetings of the European Respiratory Society                   
(ERS), European Lung Foundation (ELF), European 
Reference Networks (ERNs), European Alpha-1 
Registries Collaboration (EARCO), European Rare 
Disease Network (Eurordis), Platform of Plasma Users 
(PLUS), International Plasma Protein Congress (IPPC) 
and the Latin America Thoracic Society (ALAT).  

In the autumn 2017, Alpha-1 Global participated in the 
following patient meetings:  

 

 

¶ Alpha-1 Norway annual 
meeting, including the 
Oslo Marathon (3 km)  

 
 
 

ELF Patient Meeting during ERS 2017  

Romanian Lung Society meeting in Oradea 


