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Can existing medicines help rare diseases?  

The US Food and Drug Ad-
ministration (FDA) is com-
mitted to advancing rare 
disease therapies through 
the development of orphan 
products. To date, more 
than 2,000 products for 
treatment of rare diseases 
have been labelled as or-
phan drugs, with more 
than 300 achieving market 
approvals. So while there 
has been progress in the 
battle against rare dis-
eases, it remains that most 
treatments are made by 
small, specialized biotech-
nology companies. U.S. 
regulators are therefore 

urging larger drug makers, 
including Roche, Johnson & 
Johnson and Biogen to see 
whether existing medicines 
may help rare diseases.  

The FDA published a list of 
235 treatments that may 
benefit rare disorders and 
already have marketing 
clearance for other uses. 
Dr. Tim Coté, director of 
the FDAôs Office of Orphan 
Products Development, 
hopes that identifying ñlow-
hangingò fruit may compel 
drug makers to look be-
yond common ailments 
with guaranteed consumer 

demand. The regulator will 
also need new tactics to 
encourage a sufficient 
number of people to study 
the safety and effective-
ness of the treatments. 
This difficulty was high-
lighted when an experi-
ment two years ago to give 
priority review vouchers in 
exchange for new drugs for 
tropical diseases drew only 
one participant.  

Source: The Washington 
Post (Bloomberg News)  

US Food and Drug Administration (FDA) Approves 

Kamada's Alpha - 1 Antitrypsin  

The Israeli biopharmaceuti-
cal company, Kamada Inc., 
has been granted approval 
by the FDA for its Alpha -1 
Antitrypsin intravenous 
augmentation therapy, 
Glassia. This product will 
now compete with the 
dominant ATT product in 
the market, Talecris Bio-
therapeuticsôs Prolastin, 
which sold over $400 mil-
lion last year. Kamada 
hopes to win 10 percent of 
the U.S. market, or about 
$40 million, in a few years. 
Kamadaôs other competi-
tors for augmentation ther-
apy in the US are Baxter 
(Arolast) and CSL Behring 
(Zemaira).  

The company is also devel-
oping an inhaled version of 
the Alpha -1 Antitrypsin, or 
AAT.  The inhaler version 
of the Alpha -1 Antitrypsin 
has been designated Or-
phan Drug, in both Europe 
and the U.S. for the treat-

ment of cystic fibrosis and 
Alpha -1 Antitrypsin Defi-
ciency as well as in the 
U.S. for the treatment of 
Bronchiectasis. Canada 
does not have an Orphan 
Drug Policy (for an expla-
nation of the term óorphan 
drug policy,ô please see 
article on page 6).  

David Tsur, Chief Executive 
Officer of Kamada says 
ñWe are committed to the 
Alpha -1 patient community 
and take great pride in fur-
ther developments  of our 
second generation product, 
an inhaled Alpha -  1-
Proteinase Inhibitor cur-
rently in stage 2 -3 clinical 
development.ò 

Yaron Cherny, director of 
business development, said 
while Glassia was the 
fourth product on the mar-
ket, the other three were in 
powder form and needed to 
be mixed. At least 80 per-

cent of patients will switch 
to the inhaled version once 
it reaches market, he esti-
mated. The inhaled version 
is presently undergoing 
advanced clinical trials in 
Europe with approval ex-
pected as early as 2012. 
US approval should be 
soon after. It is too early to 
speculate at this time how 
Kamada Inc. and Glassia 
will affect Canadians with 
Alpha -1 Antitrypsin defi-
ciency. However, the news 
has been received posi-
tively by John Walsh, Presi-
dent of the US Alpha -1 
Foundation who congratu-
lated Kamada, ñWe are 
delighted to welcome 
Kamada to the US market. 
Glassia offers a new and 
innovative therapeutic al-
ternative for our patients 
and we look forward to the 
companyôs entry into our 
patient community.ò 

Source: Reuters  

Orphan Drug 

Policy 6 
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Were you unable to 

attend the AGM and 

hear our guest 

speaker? 

On June 24, 2010, 

Alpha1 Canada held 

its Annual General 

Meeting. It was well 

attended by members 

of the Canadian 

Alpha1 community. 

THANK YOU FOR 

YOUR PARTICIPATION.  

Click here for details 

and documents, such 

as the Presidentõs and 

Chair Message as well 

as the 2010 Report 

from the Board of 

Directors.  

After the ôbusinessõ 

part of the meeting, 

our guest speaker, 

Anita Shallal, (BScN, 

R.N.) presented the 

research she is 

working on about 

nutrition, specifically 

as it pertains to Alpha-

1 lung and liver 

disease. For example, 

she discussed 

maintaining a 

desirable body weight, 

avoiding bloating as 

well as too many 

sweets and desserts! I 

f you were unable to 

attend her lecture and 

would like to hear in 

more detail the 

results of her research 

or if you would simply 

like to listen again, 

please go to the 

podcast on our 

website. 

Following in the footsteps 
of GlaxoSmithKline, Pfizer 
has set up The Rare Dis-
eases Research Unit, based 
in Cambridge, MA.  "We 
are coupling Pfizer's exist-
ing experience in rare dis-
eases with our advanced 
protein technologies, re-
sources and world -class 
scientific team to focus on 
becoming a driving force in 
rare disease research," said 
Jose Carlos Gutierrez -

Ramos, PhD, senior vice 
president, BioTherapeutics 
Research and Develop-
ment. "Pfizer has a long 
history in discovering, de-
veloping and commercializ-
ing medicines that treat 
rare diseases."  

In the coming months, the 
new rare disease unit will 
be teaming up with bio 
technology companies 
working on new drugs for 
rare diseases, as well as 

partnering with leading 
academics and key patient 
associations. ñThis three-
way partnering could build 
a significant pipeline of new 
drugs over the next two to 
three years,ò according to 
Dr. Edward Masciolo, Pfizer 
executive.  

Source: FierceBiotech  

Pfizer working on rare diseases  

INTERESTING RESEARCH  

The following are summa-
ries (abstracts) of recent 
studies of Alpha -1 and 
COPD. 

Because of copyright law 
we can only provide ab-
stracts, if you want to read 
more check and see if your 
local library has these jour-
nals on their shelves.  

Clin Nutr. 2010 Jun 2. 
[Epub ahead of print]  

Abdominal fat mass con-
tributes to the systemic 
inflammation in chronic 
obstructive pulmonary 
disease.  

Rutten EP, Breyer MK, 
Spruit MA, Hofstra T, van 
Melick PP, Schols AM, 
Wouters EF. Program De-
velopment Center of exper-
tise for chronic organ fail-
ure (Ciro), Horn, The Neth-
erlands; Department of 
Respiratory Medicine, Uni-
versity Hospital Maastricht, 
Maastricht, The Nether-
lands.  

Abstract  

BACKGROUND & AIMS: 
Altered body composition in 
chronic obstructive pulmo-
nary disease (COPD) is of-

ten reflected by muscle 
wasting, while only few 
studies have focused on 
abdominal fat mass. The 
contribution of abdominal 
fat mass to the systemic 
inflammation often present 
in COPD has not been ex-
amined yet. The aim of the 
present study was to inves-
tigate if abdominal fat 
mass contributes to the 
systemic inflammation in 
patients with moderate to 
severe COPD.  

METHODS: Muscle wasting 
(fat free mass index <17.1 
kg/m(2) for men and 14.6 
kg/m(2) for women) and 
abdominal fat mass 
(android/gynoid %fat mass 
>1.0 for men and >0.8 for 
women) were assessed by 
dual -energy X -ray absorpti-
ometry in 295 patients with 
moderate to severe COPD 
(175 men). Plasma C -
reactive protein (CRP) con-
centration was analysed by 
high sensitive (HS) -ELISA.  

RESULTS: Diffusion capac-
ity was higher in patients 
with abdominal obesity. In 
addition, fat mass index 
was a significant determi-
nant for plasma CRP con-

centration. In a subgroup 
of patients with CRP<5 mg/
l (n = 168), CRP was posi-
tively associated with ab-
dominal fat mass. In addi-
tion, a significant propor-
tion of abdominal obese 
patients had muscle wast-
ing, and CRP levels were 
higher in these patients 
compared to the patients 
without abdominal obesity.  

CONCLUSION: Abdominal 
fat mass contributes to the 
systemic inflammation in 
COPD. This study provides 
further evidence for sys-
temic phenotyping of pa-
tients with COPD incorpo-
rating besides markers of 
muscle mass also markers 
of abdominal obesity.  

 

http://www.alpha1canada.ca/2010_Annual_General_Meeting
http://www.alpha1canada.ca/Educational_Podcasts
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Chest. 2010 Jul 1. [Epub 
ahead of print]  

Alpha - 1 antitrypsin PI 
MZ heterozygosity is as-
sociated with airflow 
obstruction in two large 
cohorts.  

Sørheim IC, Bakke P, Guls-
vik A, Pillai SG, Johannes-
sen A, Gaarder PI, Camp-
bell EJ, Agustí A, Calverley 
PM, Donner CF, Make BJ, 
Rennard SI, Vestbo J, 
Wouters EF, Paré PD, Levy 
RD, Coxson HO, Lomas DA, 
Hersh CP, Silverman EK.  

Abstract  

ABSTRACT BACK-
GROUND: Severe alpha -1 
antitrypsin deficiency is a 
known genetic risk factor 
for chronic obstructive pul-
monary disease (COPD). 
Heterozygous (PI MZ) indi-
viduals have moderately 
reduced serum levels of 
alpha -1 antitrypsin, but 
whether they have an in-
creased risk of COPD is 
uncertain.  

METHODS: We compared 
PI MZ and PI MM individu-
als in two large popula-
tions: a case -control study 
from Norway (n=1669) and 
a multicenter family -based 
study from Europe and 
North America (n=2707). 
We sought to determine 
whether PI MZ was associ-
ated with the specific COPD
-related phenotypes of lung 
function and quantitative 
CT measurements of em-
physema and airway dis-
ease.  

RESULTS: PI MZ was asso-
ciated with 3.5% lower FEV
(1)/FVC ratio in the case -
control study (p=0.035), 
and 3.9% lower FEV(1)/VC 
ratio in the family study 
(p=0.009). In the case -
control study, PI MZ was 

also associated with 3.7% 
more emphysema on quan-
titative analysis of chest CT 
scans (p=0.003). The em-
physema result was not 
replicated in the family 
study. PI MZ was not asso-
ciated with airway wall 
thickness or COPD status in 
either population. Among 
individuals with low smok-
ing exposure (<20 pack -
years), PI MZ individuals 
had more severe emphy-
sema on chest CT scan 
than PI MM individuals in 
both studies.  

CONCLUSIONS: Com-
pared to PI MM individuals, 
PI MZ heterozygotes had 
lower FEV(1)/(F)VC ratio in 
two independent studies. 
Our results suggest that PI 
MZ individuals may be 
slightly more susceptible to 
development of airflow ob-
struction than PI MM indi-
viduals.  

 

Womens Health (Lond 
Engl). 2010 Jul;6(4):595 -
600.  

Increasing evidence for 
gender differences in 
chronic obstructive pul-
monary disease.  

van Haren -Willems J, Hei-
jdra Y.  

Radboud University Ni-
jmegen Medical Centre, 
Department of Pulmonary 
Diseases -  454, PO Box 
9101, 6500 HB Nijmegen, 
The Netherlands.  

Abstract  

The prevalence of chronic 
obstructive pulmonary dis-
ease (COPD) among 
women is increasing and 
differences in both the 
management of COPD and 
the results of treatment 
between men and women 

have been noted. This arti-
cle investigates the reasons 
for this increase in preva-
lence and the differences in 
natural history and COPD 
management between male 
and female patients.  

The main reason for the 
rise in prevalence of COPD 
in women is increased to-
bacco use. An additional 
factor is the greater sus-
ceptibility of women to 
damage from smoke and 
air pollution. The health -
related quality of life is 
worse in women when 
compared with men with 
the same severity of dis-
ease. In addition, nutri-
tional status is often worse 
in women. The most impor-
tant treatment for COPD is 
to stop smoking. Women 
appear to be more depend-
ent on cigarettes than men, 
and have greater difficul-
ties stopping smoking, es-
pecially when they live with 
a partner who smokes. Re-
habilitation is an effective 
treatment for both male 
and female COPD patients, 
but the focus is different: 
women need more emo-
tional support and social 
interaction to achieve the 
best results.  

  

If you know of any re-
search, articles or other 
publications that would be 
of interest to our readers 
please contact us.  

Did you know? 

The colour peach 

is one of the 

awareness col-

ours associated 

with  Alpha-1 Anti-

trypsin Defi-

ciency? The US 

Alpha-1 Associa-

tion uses purple 

while the colour 

grey is being used 

by other associa-

tions.  

Thoughts? 

 

Did you know? 

According to the 

U.S. Alpha-1 Foun-

dation, Alpha 1 

Antitrypsin Defi-

ciency is the most 

prevalent, poten-

tially fatal, under-

diagnosed dis-

ease. About 3% of 

COPD (chronic 

obstructive pul-

monary disease) 

patients have Al-

pha-1 Antitrypsin 

deficiency. 
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Create Awareness 

On behalf of Alpha1 

Canada, we strongly 

encourage you to 

join CORDõs Annual 

Action Day on 

Parliament Hill on 

September 30, 

2010  

Joining with other 

rare disease patient 

advocates will 

provide a strong 

common voice to 

advocate for health 

policy and a 

healthcare system 

that works for those 

with rare diseases.  

It will also give a 

voice to Alphas and 

create an 

opportunity to meet 

other Canadians, 

from coast to coast, 

for support and 

information.  

If you also plan to 

attend CORDõS 

Annual Conference, 

do not forget to 

apply for a travel 

scholarship. 

Please do get in 

contact with us to 

share your 

experience should 

you have the 

opportunity to 

attend this 

monumental 

meeting with MPs 

and Senators. Weõll 

look forward to 

hearing from you. 
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    3rd Annual Action Day on Parliament Hill  

MP's are listening to Rare Disease patients!   
 

Even better...they are acting on what they have heard.  
 

Join CORD for the 3rd Annual 'Action Day on Parliament Hill'  
on Sep 30, 2010.  

 

On June 3 rd , the House Standing Committee on Health met with CORD representatives 
to discuss a national rare disease program and an orphan drug regulatory framework. 
The Committee agreed to write a letter of recommendation to the Minister of 
Health.   Health Canada is starting technical consultations on orphan drug regulations.  
 
For the first time in Canadian history, the government is acting on rare diseases. The 
patient voice is more important than ever to making this a reality. You are invited to 
join other rare disease patient advocates for face - to - face meetings with individual MPs 
and Senators at  CORDôs 3rd  Annual Action Day on  Parliament Hill on September 30, 
2010.  
 
CORD will be hosting a training and planning session on Wed Sep 30 at 4 pm. We urge 
all advocates to attend.  
 
FOR THOSE OF YOU WHO WISH TO PARTICIPATE IN THE ACTION DAY AND 
THE CORD ANNUAL CONFERENCE (OCT 1 - 2, 2010), CORD DOES HAVE SOME 
TRAVEL FUNDING TO SUPPORT  INDIVIDUALS WHO WOULD LIKE TO ATTEND 
BOTH EVENTS.   
 
To qualify for a travel scholarship, please complete the  TRAVEL SCHOLARSHIP APPLI-
CATION , and send by email to: info@raredisorders.ca  or by fax to: (416) 969 -7420. 
Once you submit your application, you will be notified within a few days.  
 
If you have any questions regarding Action Day or the upcoming CORD Annual Confer-
ence, please contact Angela at CORD directly at (416) 969 -7431.  
 
When                Thursday, September 30, 2010 8:00 AM ï 5:00 PM  
 
Where               Parliament Hill, Ottawa ON  
 
RSVP                Wednesday, September 22, 2010          

https://custom.cvent.com/731331996ED84A93B44B5DBE2DAF2B29/files/00453a2d51f8444d899ece1ad20bd2e7.doc
https://custom.cvent.com/731331996ED84A93B44B5DBE2DAF2B29/files/00453a2d51f8444d899ece1ad20bd2e7.doc
http://mail.alpha1canada.ca/openwebmail-cgi/openwebmail-send.pl?sessionid=vanessa.mclaughlin@alpha1canada.ca*mail.alpha1canada.ca-session-0.157087684807909&folder=INBOX&page=1&sort=date_rev&msgdatetype=sentdate&keyword=&searchtype=subject&action=composemessag
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Alpha Angels 

 

We have a very 

special page on our 

website dedicated 

to Alphas who have 

gone before us. 

Because of them 

we continue to 

learn and make 

others aware of 

this genetic dis-

ease that affects so 

many families. 

 

If you would like us 

to honour an Alpha 

in such a way, 

please contact us. 

The unbearably hot and 
humid summer months can 
be difficult for all Canadi-
ans and reduce lung func-
tion even in healthy peo-
ple. People with lung dis-
ease, such as Alpha -1, are 
particularly sensitive to 
poor air quality days. It can 
inflame breathing pas-
sages, decreasing the 
lung's working capacity, 
and causing shortness of 
breath, pain when inhaling 
deeply, wheezing, and 
coughing. When the 
amount of ground - level 
ozone increases, so do the 
number of emergency 
room visits and hospital 
admissions. The good news 
is you can take special 
measures to stay safe and 
healthy.  

You have probably 
heard it before, but if 
you must go out, limit 
your time outdoors. You 
have a greater likelihood of 
being harmed by smog if 
you stay outdoors for 
longer periods. Avoid exer-
cise outdoors and restrict 
outdoor activities to early 
morning or evening when 

air quality is better. Keep 
windows closed at home 
and in the car to avoid ex-
posure to smog. Plan ac-
tivities over the next few 
days by checking air qual-
ity forecasts from The 
Weather Network  or Info -
Smog Québec  .  

It is also important to 
stay hydrated and 
breathe properly during 
poor air quality days. If 
you do go outside, stay in 
the shade and drink lost of 
fluids to stay hydrated. For 
example, you might want 
to carry a cold bottle of 
water with you.  

Another way to stay hy-
drated is to eat water 
packed fresh fruit, such as 
watermelon, cantaloupes 

and peaches. Alcohol and 
caffeine should be avoided 
as they rob body tissues of 
water.  

According to experts, if you 
get dehydrated, then any-
thing else that is wrong 
with the air is going to 
make the lungs feel worse. 
The lungs like the right 

temperature and the right 
amount of hydration.  Try 
to breathe through your 
nose, not through your 
mouth. The nose's job is to 
filter the air and bring it to 
the right temperature and 
appropriate level of humid-
ity. If you breathe through 
your mouth, you bypass 
this filtration system.   

Additionally, Canadians 
living in the following areas 
are more at risk:  

The Windsor -Quebec 
City corridor (Ontario 
and Quebec)  

The Lower Fraser Val-

ley (British Columbia)  

The Southern Atlantic 

region.  

Lastly, talk to your health 
care professional about 
additional ways to protect 
your health.  

Here is some advice to staying safe when poor air quality 

threatens your health  

 
Recent reports conclude 
that in 2005 more than 
29 million minor ill-
nesses, 59,000 emer-
gency room visits, 
16,000 hospital admis-
sions and more than 
5,800 premature deaths 
in Ontario were caused 
by smog.   It is esti-
mated that in Ontario 
the environmental, 
health care and societal 
costs of smog are $10.8 
billion annually.   If the 
current trend continues, 
these figures could rise 
to more than 38 million 
minor illnesses, 87,000 
emergency room visits, 
24,000 hospital admis-
sions and 10,000 pre-
mature deaths by 2015 
(Ontario Ministry of the 
Environment).  

http://www.alpha1canada.ca/Contact_Us
http://www.theweathernetwork.com/
http://www.theweathernetwork.com/
http://www.qc.ec.gc.ca/atmos/smog/estival_e.html
http://www.qc.ec.gc.ca/atmos/smog/estival_e.html


 

1638 Northway Avenue, 

Windsor, Ontario N9B 3L9  

Phone/Tél. : 519 - 258 - 1444  

Fax/Téléc. : 519 - 258 -1614  

Toll Free/Sans frais : 1 - 888 -

669 - 4583  

E-mail/Courriel : 

info@alpha1canada.ca  

Alpha - 1 Antitrypsin 

Deficiency Canada Inc . 

Alpha - 1 Canada  

Making a difference in the lives of Alphas  

Our website is continuously updated with useful information for 
Alphas, their caregivers and healthcare providers, as well as news 

on promising research. Make a habit of checking our website 
regularly so you wonôt miss out on exciting updates and always 

read our monthly newsletter from top to bottom.  
 

Help us spread awareness by sharing this newsletter with your 
family and friends.  

 
If you would like to receive this newsletter by e - mail, please con-

tact us at 1 - 888 - 669 - 4583 or  
vanessa.mclaughlin@alpha1canada.ca  

 
This newsletter is designed to support, not replace, the relation-

ship that exists between you and your physician. It is not the in-
tention of this newsletter to provide specific medical advice but 

rather to provide the Canadian Alpha - 1 Community with informa-
tion to better understand their health and their diagnosed disor-

der.  
 

Specific medical advice will not be provided and Alpha - 1 Canada 
urges you to consult with a qualified physician for diagnosis and 

for answers to your personal questions.  

Visit us on the web 
at alpha1canada.ca  
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What is an orphan drug policy?  

An orphan drug is a pharmaceutical that has been abandoned or neglected during its 
development because it is seen as having only a limited potential for profit. Often a 
drug which only has a limited target population or which treats a rare disease, thus 
limiting its financial potential.  
 
The term 'orphan' has also been used to describe rare diseases for which orphan 
drugs are intended, as in "orphan disease." Like orphan drugs, orphan diseases are 
seen to be those diseases that have been abandoned or neglected by the research 
community and pharmaceutical industry.  
 
An orphan drug policy is intended to encourage companies to develop therapies for 

the treatment of orphan/rare diseases. This designation provides extended marketing 

exclusivity (patent protection) as well as financial incentives to defray clinical devel-

opment costs and reduced regulatory fees. To extend the analogy, an orphan drug 

policy is intended to entice pharmaceutical companies to 'adopt' orphan drugs.  

mailto:mailto:vanessa.mclaughlin@alpha1canada.ca
http://www.alpha1canada.ca

