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In My View
by Jan M. Bult, President and CEO

eveRy fIve yeaRS the JaPaNeSe mINIStRy of health, 
Labor and Welfare (MHLW) has to review its National Blood 
Policy. This policy calls for self-sufficiency for blood and 
therapies that are made out of plasma. So far, the goal of self-
sufficiency has only been accomplished for whole blood. The 
finished therapies have a varying degree of self-sufficiency but 
there are many comments that can be made about this.

Two years ago the MHLW convened a panel to discuss how 
to come to a future stable supply in Japan and achieve govern-
ment goals of self-sufficiency. PPTA was invited to present our 
industry’s views and it is encouraging to see that some of the 
discussion points have made it into the revision. One example 
is that for the first time it is mentioned that the use of immuno-
globulins in Japan is low compared to other countries. While 
the government claims that the self- sufficiency rate for immu-
noglobulins is around 98%, PPTA is of  the opinion that this is 
an artificial number since many patients with immune deficien-
cies are not diagnosed and need treatment. That treatment can 
only come from imported therapies and will then reduce the 
self-sufficiency rate.

In our conversation with MHLW we pointed out that there 
is a much bigger problem that needs to be tackled. Here are the 
reasons why:

●● Japan has an aging population
●● Japan has forecasted that in 15 years there will be a shortage  
of one million donors 

●● Many rare diseases are underdiagnosed
●● The need for plasma protein therapies is increasing
●● The volume of plasma for fractionation remains flat. In 2011  
it was 920,000 liters per year

●● The reimbursement system in Japan does not reward 
innovation

In recent interviews I have pointed this out and MHLW  
is paying attention to this. During my last visit I was asked to 
give examples where differences can be seen with other coun-
tries. I used that opportunity to again explain why I believe  
that there are many more patients with primary immune  
deficiency that require treatment with immunoglobulins.  
I am very encouraged by the positive tone of the conversation  
with MHLW. 

I think it is time that more serious conversations need to 
take place with a view on how to secure the supply of life sav-
ing therapies to patients that need them. The domestic industry 
alone will not be able to do that. Our members currently pro-
vide therapies but I am convinced that more can be done.  
We are ready to engage in future dialogue. 
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PPTA 
President 
Featured 
in Japanese 
Press
JaN m. Bult, PPta  
PReSIdeNt aNd ceo recently 
headed a delegation to meet with 
the Japanese ministry of health, 
labour and Welfare. PPta submit-
ted comments to the ministry  
on proposed revisions to the  
Basic Policy of Blood Products.

during another visit in 
2012, he was interviewed by 
the Japanese newspaper, Nik-
kan Yakugyo. Bult used the 
opportunity to reiterate the 
association’s concerns. chiefly, 
the Japan Red cross estimates 
that by the year 2027, there 
will be a blood donor short-
age of over 1m people. Bult 
noted that the “amount of 
collected plasma has in-
creased everywhere except in Japan.” PPta believes 
this demonstrates that patient needs are not being met.

according to Japanese policy, the domestic self-sufficiency rate of immuno-
globulin products is more than 90%, but Bult indicated that “the amount may not 
appear insufficient based on formal statistical data, but there are many patients 
who are not receiving treatment even though they need immunoglobulins.” Bult 
further suggested that “supply should be based on clinical needs, not by the 
amount provided by domestic manufacturers.” furthermore, he questioned the set-
ting of plasma collection for 50 years, believing this to be highly speculative.
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30 years   

What IS aN oRPhaN dRuG?  
Before the orphan drug act, rare disease 

treatments were known as “orphans” because 
few were “adopted.” orphan is defined  
by oda as “drug intended for use in  

a rare disease or condition.”



of Inno vation  and Progress

 The Orphan   
Drug Act

by Mary Clare Kimber and Mary Gustafson 

thIS JaNuaRy maRked the thIRtIeth aNNIveRSaRy of the passage of the 

U.S. Orphan Drug Act (ODA). People with rare diseases (one that affects less than 

200,000 people in the U.S.) have benefited from this milestone legislation. Its 

passage and implementation has encouraged the development and marketing of 

numerous therapeutic products to treat rare diseases that would most likely not 

have been developed without this legislation. 

"It has been an unbelievable 30 years since the Orphan Drug Act legislation 

was enacted. Each year we see a continued increase in research opportunities and 

emphasis on rare diseases and orphan product research," said Stephan C. Groft, 

Phdm.D, Director of Office of Rare Diseases Research (ORDR) at the National 

Institutes of Health—ORDR is one of FDA's 30 Rare Disease Heroes.

Patients
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The ODA provides various financial 
incentives for research and regulatory 
approval that make it possible for man-
ufacturers to venture into this niche 
therapeutic area. These incentives in-
clude seven-year marketing exclusivity, 
tax credits, and waiver of user fees. The 
ODA led to the establishment of the Of-
fice of Rare Diseases (now the Office of 
Rare Diseases Research) at the National 
Institutes of Health.

The legislative process to develop such a law was preceded 
by grassroots efforts by parents of children with rare diseases 
who had little to no available treatments. One pioneer is Abbey 
Meyers, the mother of a son with Tourette syndrome, which at 
the time had no specific treatment. At the urging of Ms. Mey-
ers, another mother of a son with Tourette syndrome contacted 
Rep. Henry Waxman (D-CA), who invited testimony before the 
House Subcommittee on Health and the Environment in 1980. 
The legislative process then was helped by attention drawn 
from the media, starting with a small story on the subcommit-
tee hearing in the Los Angeles Times. Most notably, the Quincy, 
M.E., television series included episodes that highlighted the 
need for treatments for rare diseases. Ultimately, Sen. Orrin 
Hatch (R-UT) of Utah joined Rep. Waxman to pass the Wax-
man-Hatch Orphan Drug Act in 1982 which President Reagan 
signed on January 4, 1983. Later in 1983, Ms. Meyers joined 
other patient advocates to found the National Organization for 
Rare Disorders (NORD).

In March 1982, then Secretary of the Department of Health 
and Human Services Richard Schweiker established an Orphan 
Products Board with membership and functions similar to 
those in the ODA. Enactment of the ODA gave the Board the 
responsibility to oversee ODA’s implementation by the Food 

and Drug Administration 
(FDA). Today called the 
Office of Orphan Product 
Development (OOPD), the 
office’s Orphan Drug Des-
ignation Program has since 
shepherded the orphan drug 
designation for over 2700 
products–drugs, biologics, 
devices, and foods includ-
ing more than 400 drugs. 

Over $290 million has been awarded to clinical studies through 
OOPD’s Orphan Products Grant Program.

Success of orphan drug provisions has spawned the develop-
ment of orphan drugs globally, including the European Union, 
Japan, and Australia. In 2010, the European Medicines Agency 
(EMA) celebrated 10 years since the passage of its orphan drug 
directive.1 The objective of the regulation, European Com-
mission (EC) No. 141/2000, is to provide the same quality of 
treatment for persons suffering from rare diseases as other 
patients through incentives for research and development and 
for placing on the market medicinal products for rare diseases 
(orphan medicinal products) and a community (i.e. European-
wide) procedure. Medicinal products for treatment of orphan 
diseases of a different nature share a number of constraints, 
such as few patients in different countries with different 
requirements regarding clinical trials, adding to the complex-
ity and high costs for the development of medicinal products 
in general.2 These constraints affect many plasma protein 
therapies (PPTs), some which do not have the orphan drug 
designation.

Looking forward, the 2012 Food and Drug Administration 
Safety and Innovation Act (FDASIA) reauthorized the Orphan 
Products Grant Program and further expanded pathways for 

orphan drug 
designation Incentives 

7-yeaR maRketING excluSIvIty
●● Granted to first sponsor obtaining food and drug 
Administration marketing approval for orphan 
designated drug for specific orphan indication

●● same drug for same indication cannot be 
approved by fdA during exclusivity period

●● superior drug will not be blocked by exclusivity

50% tax cRedIt
●● Provided for qualified clinical research expenses
●● can be applied to federal taxes incurred from 1 
year prior to 20 years in future

uSeR fee exemPtIoN
●● exempted from user fees under Prescription drug 
User fee Act
—fy11: approximately $1.5M 
—fy12: approximately $1.8M
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Product classes of orphan designated  
Plasma Protein therapies
Product class Rare disease
Alpha1-proteinase inhibitor Alpha-1 antitrypsin deficiency

Immunoglobulin chronic inflammatory demyelinating 
polyneuropathy

rho(d) immune globulin Idiopathic thrombocytopenic purpura

cytomegalovirus immune globulin cytomegalovirus disease in organ 
transplant patients

Hepatitis b immune globulin Hepatitis b in organ transplant 
patients

factor VIII Hemophilia A

factor IX Hemophilia b

factor VIIa (recombinant) Hemophilia A and Hemophilia b with 
inhibitors

factor XIII (plasma-derived) factor XIII deficiency

fibrinogen congenital fibrinogen deficiency

c1 esterase inhibitor Hereditary angioedema

Protein c concentrate Protein c deficiency

Von willebrand factor Von willebrand’s disease

treatments for rare diseases. FDA’s Performance 
Goals and Procedures for the reauthorization of the 
Prescription Drug User Fee Act (part of FDASIA) 
include Advancing Development of Drugs for Rare 
Diseases. Of note, FDA plans to establish a Rare 
Disease liaison within the office of the director of 
the Center for Biologics Evaluation and Research 
(CBER)–the FDA Center that regulates plasma pro-
tein therapies–by the end of FY 2013. CBER’s Rare 
Disease liaison will join the Rare Disease Program 
in FDA’s Center for Drug Evaluation and Research 
to develop and disseminate guidance and policy 
related to advancing and facilitating development 
of drugs and biologics for rare diseases. FDA has set 
additional performance goals through the end of FY 
2016. The Agency plans to conduct a public meeting 
to discuss complex issues in clinical trials for study-
ing drugs for rare diseases (mid-FY 2014), develop 
and implement staff training related to develop-
ment, review, and approval of drugs for rare diseases 
(end of FY 2015), and develop an evaluation tool to 
evaluate the success of the activities of the Rare Dis-
eases 24 Program (end FY 2016).

PPTA is engaged with FDA on issues of rare 
diseases and orphan drugs through participation at 
Agency hearings and workshops and submission of 
comments on Agency documents and regulations to 
the docket. In particular, PPTA has encouraged FDA 
to revise rulemaking to allow orphan drug designa-
tion for second-to-market plasma protein therapies, 
without showing “clinical superiority,” while main-
taining the requirement for marketing exclusivity. 
By such a revision, PPTA has argued, FDA will 
protect the integrity of the orphan drug program, 
encourage broad exploration for rare diseases, and 
allow for the development of brand diversity such 
that patients will have access to the therapy best 
suited to their individual needs.

PPTA joins FDA in its year-long celebration of the 
thirtieth anniversary of the ODA and looks to a bright 
future where orphan drug availability and choice 
continue to grow. The Association echoes President 
Reagan’s words over thirty years ago: Over the past 
century, the United States—largely through inno-
vative pioneering by private industry and medical 

researchers in universities—has led the world in de-
veloping new drugs that have saved millions of lives. 
That is a gift to mankind we can be very proud of.3 

endnotes
1. Ten years of orphan medicines legislation in Europe–
European Medicines Agency reviews success and looks 
ahead, May 20, 2010, http://www.ema.europa.eu/ema/
index.jsp?curl=pages/news_and_events/news/2010/05/
news_detail_001027.jsp

2. Orphan Regulation in Europe, The Source, Fall 2010, 
pp. 8-10, http://www.pptaglobal.org/UserFiles/file/
FALL2010_Issue/THE_SOURCE_Internet.pdf

3. Ronald Reagan: “Statement on Signing the Orphan Drug 
Act,” January 4, 1983. Online by Gerhard Peters and John 
T. Woolley, The American Presidency Project. http://www.
presidency.ucsb.edu/ws/?pid=40583.

Mary Clare Kimber, Manager, Regulatory Policy 
and Mary Gustafson, Vice President, Global 
Regulatory Policy

Over the past century, the United States—largely through innovative pioneering by private industry  
and medical researchers in universities—has led the world in developing new drugs that have  
saved millions of lives. That is a gift to mankind we can be very proud of.

APPendIX c –TAble 2, HyMAn, PHelPs & McnAMArA, P.c., wHITe PAPer: THe need for cHAnGes To THe food And drUG 
AdMInIsTrATIon’s orPHAn drUG reGUlATIons: A cAse for delInKInG orPHAn desIGnATIon And clInIcAl sUPerIorITy



Financial  
Pressures on
Patient  
 Access: U.S.
by Kym Kilbourne

the cuRReNt uNIted StateS fIScal clImate continues with uncertainty with the passage of the American 

Taxpayer Relief Act of 2012, late last year, which delayed sequestration until March 1. This control measure speci-

fies across-the-board cuts to government spending estimated now at $83.5 billion for the year ($42.7 billion for 

non-defense spending).
Some in Congress have proposed targeted reductions and 

revenue raisers. But, if the sequester were to go into effect, 
it is estimated that non-defense spending would be cut by 
5.3% based on fiscal 2013 appropriations. The terms of the 
sequester cap cuts to Medicare at 2%, leaving the remaining 
non-defense cuts to be distributed across the other agencies 
resulting in layoffs and changes to programs and contracts 
across the federal government. Couple these possible cuts 
with the expiration of the current continuing resolution, 
which funds the government at current levels at the end of 
March and the short-term raising of the debt—to be passed 
by the House and the Senate by April 15 the salaries of those 
lawmakers in either branch of Congress that fails to do so 
would be withheld.

And, while the more than 27% pay cut for doctors serv-
ing Medicare patients has been pushed off until the end 
of the year, discussions centered on reforming Medicare, 
remain part of the Republican dialogue. Lawmakers con-
tinue to discuss proposals to reduce spending in entitlement 
programs like Medicare, which was $551B in 2012 and is 
expected to swell to $1T by 2022. Tools to reduce spending 

under discussion include raising the eligibility age to 67 and 
providing the Centers for Medicare and Medicaid Services 
(CMS) the ability to implement a least costly alternative pol-
icy for drugs that could significantly limit access to the most 
medically appropriate treatment as prescribed by a patient's 
physician. Others propose to combine the deductible for 
Medicare Parts A and B or to impose rebates on the popula-
tion of Medicare enrollees that is dual eligbible (also eligible 
under the Medicaid program). PPTA continues to meet with 
members of the House of Representatives and the Senate 
to discuss the value of plasma protein therapies (PPTs) in 
treating rare disease patients and to consider how patient 
access would be negatively affected in this environment. 

While the nation’s fiscal concerns are front and center, 
the implementation of the Affordable Care Act (ACA) health 
insurance exchanges continues with individuals slated to 
begin enrolling in October and for coverage to begin Janu-
ary 2, 2014, which remains an ambitious deadline. The goal 
of the state insurance exchanges are to provide affordable 
and comprehensive health insurance plans that consum-
ers can compare and shop for in an online marketplace that 

8 The Source | Spring 2013
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offers competitive health insurance plan rates based on federal 
guidelines for benchmark requirements. Consumers without 
insurance provided through government programs like Medicare 
and Medicaid, a state program which insures the poorest citizens 
for which the federal government provides matching funds, and 
private insurance provided by employers, or Federal or State em-
ployee insurance programs can either participate by purchasing a 
plan through the exchange or pay an annual penalty if they forgo 
purchasing coverage. 

There are many lingering questions regarding how states 
and the federal government will implement exchanges, what ef-
fect different state approaches to expanding Medicaid eligibility 

may have on providing basic health insurance coverage, and 
how individuals with rare, chronic diseases requiring lifelong 
infusions of PPTs will be assured of access to their medically 
appropriate therapy and to specialist care required to maintain 
their health.

All of these issues combine to create an environment in 
which pressures to reduce spending to curb the federal deficit 
need to be balanced with sound health policy that protects 
access to lifesaving therapies for the most vulnerable patient 
populations. 

Kym Kilbourne, Director Federal Affairs

Is
To

cK All of these issues combine 
to create an environment in which 

pressures to reduce spending to curb the 
federal deficit need to be balanced with sound 

health policy that protects access to lifesaving therapies 
for the most vulnerable patient populations. 
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The Power of a Community:
Passing the Medicare
IVIG Access Act
by Marcia Boyle 

RePReSeNtatIve kevIN BRady (R-tx) explained the plight of patients with primary immunodeficiency diseases (PID) 

on the floor of the House of Representatives on December 19, 2012. He spoke as lead sponsor of the Medicare IVIG Access 

Act (HR 1845) and steadfast advocate of the primary immunodeficiency community. After passing by an overwhelming 

majority in the House and unanimously in the Senate, with provisions of the Strengthening Medicare and Repaying Tax-

payers (SMART) Act included, President Obama signed the Medicare IVIG Access Act into law on January 10. 

The long road to this historic milestone for the PID com-
munity was paved with challenges, but we succeeded because 
of the tremendous leadership of our Congressional champions, 
the relentless efforts of the Immune Deficiency Foundation 
(IDF) and our community of supporters. The resulting law 
creates a demonstration project supporting access to all prod-
ucts in all sites of care for Medicare beneficiaries with PID by 
improving access to intravenous immunoglobulin (IVIG) in the 
home. It is important to understand the evolution of the law 
and the power of a community who made it a reality.

The Medicare Modernization Act (MMA) of 2003 created 
a new benefit for Medicare patients with PID to receive IVIG 
infusions in the home, in addition to the other covered settings, 
such as hospital outpatient departments, infusion clinics and 
physician offices. This was a critical achievement for IDF and 
our community, giving Medicare patients with PID the choice 
to avoid the hospital when their immunity is at the lowest. 
However, the law as written only provided coverage and reim-
bursement for the immunoglobulin product, not the items and 
nursing services needed to infuse it. A separate provision in the 

PPTA congratulates 
IDF on this legislative 
achievement.
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MMA changed the reimbursement methodology for IVIG and 
other Part B drugs. The unintended consequence of this change 
was to reduce IVIG reimbursement to the point where it was 
less than the cost of infusing IVIG in many settings, essentially 
rendering the IVIG home infusion provision an “empty ben-
efit.” Concerned providers and patients flooded IDF with calls 
and e-mails. Very few physicians wanted to take our patients; 
hospitals were not always an option, and virtually no infusion 
companies wanted to take Medicare patients on IVIG, creating 
an unsettling time for our community.

IDF took many steps to educate Members of Congress 
and the Centers for Medicare and Medicaid Services (CMS), 
including countless meetings and testimonies. IDF mobilized 
grassroots volunteers to sign up for the first IDF Action Alert 
to directly contact their legislators to help in the effort. To in-
crease our visibility on Capitol Hill, IDF retained the services of 
Hart Health Strategies.

To provide data behind the calls and anecdotes received, in 
2006 IDF conducted patient, physician and pharmacy surveys 
to document their Medicare and IVIG experiences. The patient 
component of these surveys found that patients on Medicare, 
when compared to their private pay insurance counterparts, 
were much more likely to report having IVIG therapy postponed, 
treatment intervals increased and their IVIG dosage decreased. 
IDF survey data was cited in the 2007 report published by the 
Department of Health and Human Services (HHS) Office of 
the Assistant Secretary for Planning and Evaluation (ASPE), 
documenting the access problems for Medicare patients. Months 

later a report published by the HHS Office of Inspector General, 
confirmed the information provided by IDF surveys. 

During this time, Representative Brady became personally 
involved. His leadership began after meeting with his constitu-
ent, Carol Ann Demaret, member of the IDF Board of Trustees 
and mother of David Vetter, diagnosed with Severe Combined 
Immune Deficiency and known around the world as the “boy in 
the bubble.” If not for Representative Brady and Carol Ann, the 
Medicare IVIG Access Act would not have been introduced and 
become law. 

In 2007, Representative Brady introduced the first of sev-
eral bills in subsequent years that would allow Medicare to 
reimburse for the items and services needed to receive IVIG 
infusions in the home. Senator John Kerry (D-MA), during the 
healthcare reform debate in 2010, introduced an amendment 
creating a demonstration project as an intermediate step to 
solving the home infusion problem. The idea of a demonstra-
tion project gained some political traction and that same year 
Representatives Doris Matsui (D-CA) and Brady introduced 
a Medicare IVIG demonstration bill based on Senator Kerry’s 
amendment. The project would allow Medicare beneficiaries 
with primary immunodeficiency diseases to receive IVIG infu-
sions in the home and gather data to work toward permanent 
reimbursement for IVIG in the home. 

With a new Congress in 2011, Representatives Brady and 
Matsui again introduced the demonstration bill that is now 
law–the Medicare IVIG Access Act (HR 1845).

It takes an extraordinary amount of support and data to pass 
any legislation. Over the five year period, patients sent more 
than 10,000 letters to Congress and made hundreds of visits 
to Capitol Hill. To answer Congress’ questions about cost, a 
financial analysis by Dobson DaVanzo was commissioned and 
its findings were disseminated. The June 2012 report from the 
Medicare Payment Advisory Committee (MedPAC) also helped 
our cause. At the behest of Congress, MedPAC looked at home 
infusion, including the access problem for Medicare beneficia-
ries with (PID). MedPAC reported to Congress that “a targeted 

coUrTesy Idf

The resulting law creates a demonstration 
project supporting access to all products in 
all sites of care for Medicare beneficiaries 
with PID by improving access to intravenous 
immunoglobulin (IVIG) in the home.
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expansion of home infusion coverage focusing on a subset of 
drugs would have more likelihood of savings …Drugs with a 
narrow indication and precise diagnostic criteria (e.g., IVIG 
for PID) would be less subject to a woodwork effect than drugs 
with broad uses or less precise diagnostic criteria…” We were 
encouraged by this report and IDF volunteers shared it with 
their legislators. 

Our community was optimistic of the bill’s success but 
remained vigilant and continued to advocate for it. By mid-De-
cember 2012, the bill began moving and never stopped.

Some say the way the Medicare IVIG Access Act passed 
is amazing. Our community appreciates the significance of it 
passing as its own bill maintaining its original name. The fact 
that “IVIG” remains, an acronym that is such an important part 
of our community, is extremely meaningful. But the most amaz-
ing and meaningful aspect is the power of a community. When 
Representative Brady named Carol Ann, IDF and me in his re-
marks on the floor of the House on December 19, I realized the 
magnitude of the work of so many, for so long:

“I especially want to thank my constituent friend, Carol Ann De-

maret, the mom of David, for her decades of hard work on behalf of 

these patients. And I appreciate so much Marcia Boyle, the founder 

of the Immune Deficiency Foundation, and all those patients who 

for years have come up here asking for this help and change. Today, 

this Congress, Republicans and Democrats alike, join together in 

providing that help and that access.”

Ultimately the Medicare IVIG Access Act was about just 
that–access to care. Medicare beneficiaries living with PID 
have the right to access the site of care that is best for them, 
including the right to receive their life-saving IVIG in the 
home setting. The process and end result exhibit the strength 
and commitment of our community, including thousands of 
patients and families. My humble gratitude goes to Carol Ann 
Demaret; Representatives Brady and Matsui; Senators Kerry 
and Lamar Alexander (R-TN); Hart Health Strategies and Sue 
Ramthun; PPTA and its member companies; the members of 
American Plasma Users Coalition and National Organization of 
Rare Disorders; American Academy of Asthma, Allergy & Im-
munology; Clinical Immunology Society; the wonderful staff at 
IDF; and all those who supported the bill.

With continuing work and advocacy, it is my hope that the 
demonstration project will prove what we have expected all 
along and a permanent resolution will become law. 

Marcia Boyle, President & Founder, Immune Deficiency 
Foundation

“Regular access to IVIG therapy means a better 
quality of life, less disability, and potentially 
the difference between life and death.” 

—representative Kevin brady (r-TX) 

Carol Ann Demaret, 
Congressman Brady 
and Marcia Boyle.
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a cRucIal SectIoN 
of the plasma protein recipient popu-

lation is the rare disease community. Plasma 
protein therapies (PPTs) are classifiable in many 

ways, and one of the divides occurs between those re-
cipients who require treatment once, or, at most, on a few 

occasions, and those for whom treatment will be a life-long 
experience. We can therefore view therapies as being for either 
acute or chronic care. Most patients on chronic plasma protein 
treatment suffer from inherited deficiencies of plasma proteins, 
such as coagulation Factor VIII and immunoglobulin G, lead-

ing to hemophilia A and primary immune deficiency (PID) 
respectively. These are rare diseases and it is likely 

that most primary care physicians will not see 
more than one case, if at all, in all their 

years of practice.

The Importance of  Getting it Right
by Professor Albert Farrugia

dIaGNoSING PlaSma PRoteIN dISoRdeRS:

Hence the prevalence, or how many individuals 
in the total population suffer from one of these 

diseases at any given time, is difficult to de-
termine. And yet we find that assessing 

prevalence is a crucial compo-
nent of ensuring access to PPTs 

worldwide.

PPts and orphan drugs
Rare plasma protein 

disorders are treated 
with therapies which 
are classifiable as 
orphan drugs or 
orphan medicines. 
Such drugs are de-
fined as those that 
are used to treat 
low-prevalence 
patient populations. 
The acceptance of a 

drug as conforming 
to the definition of 

an orphan drug rests 
with regulatory authori-

ties, which accord this 
status to a drug based on its 

prevalence and its promise to 
treat a condition. This status is 

important. Once a drug is accepted 
as an orphan, the company marketing 

it is eligible for certain benefits, which 
act as inducements for the development of 

such orphan drugs. Otherwise, companies wishing 
to develop innovative drugs for treating rare conditions 
would be impeded by the high costs and regulatory 
hurdles which are incurred in bringing a new treatment 
to the market. Therefore, determining the prevalence of 
a condition, through accurate and verifiable diagnosis, 
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The Importance of  Getting it Right
by Professor Albert Farrugia

dIaGNoSING PlaSma PRoteIN dISoRdeRS:

is crucial to supporting a drug’s status as an orphan 
and directly enhances access to innovative therapies 
for patients with rare disorders.

how much is enough?
The second reason is linked to the usage of the 
therapy once it is approved for marketing. Given the 
long time it takes for the process of plasma protein 
manufacture to progress from plasma collection to 
patient treatment, it is essential to have a good idea 
of product clinical demand. Clearly, this is not pos-
sible without an accurate idea of the prevalence of 
the disease. Once we get an accurate estimate for the 
prevalence of a disease, we can estimate the latent 
therapeutic demand for a plasma protein therapy. 
The latent therapeutic demand indicates the amount 
of product which doctors would prescribe for pa-
tients if they were not constrained by factors such 
as reimbursement, plasma supply etc. For example, 
using the best available clinical evidence for factors 
such as prevalence, dosage and others for the treat-
ment of PID with immunoglobulin (IG), the PPTA’s 
research indicates that the latent therapeutic de-
mand is of the order of 100 g/ 1000 population.

Why is this important?
This means that in most countries, where the total IG 
consumption is less than this figure, PID is under-
treated. And the biggest reason for this is that the 
disease(s) are substantially under-diagnosed. All other 
things being equal, we would expect the prevalence of 
a genetic disorder such as PID to be relatively similar 
between similar sized large populations, and for PID 
this is expected to be approximately 5 per 100,000 
population. However, we observe that in some coun-
tries, including wealthy countries with a strong health 
care system, several factors combine to disincentiv-
ize diagnosis of rare disorders. The classic example is 
Germany (see Sharndorf, The Source, Summer 2011). 

This has potential serious effects for patient care in all 
countries. We are saddened to see certain authorities 
pointing to the low IG consumption in countries with 
a high health standard as an excuse to curtail access to 
IG in their respective jurisdictions. It is unacceptable 
that patients are shifted to the lowest level of treat-
ment because of factors which are specific to certain 
countries, irrespective how rich, and which need 
themselves to be corrected. 

What is PPTA doing to correct this? We are 
working to ensure that diagnosis of plasma protein 
disorders occurs in the best way possible-through 
medical assessment. We support the biggest data base 
of immunodeficiency in the world—the European 
Society for Immune Deficiencies (ESID) Registry of 
patients. In the Registry, patients whom have had 
their PID diagnosis confirmed by a specialist are 
registered with their disease profile and other useful 
information, including therapeutic information on 
treatment efficacy and adverse events. This allows 
estimates, among other things, of latent clinical needs 
as well as informing specialists on the best treat-
ments. And in countries like Germany where under 
diagnosis is obvious for reasons which are becom-
ing clearer we support patients and clinicians in 
increasing awareness of rare disorders and overcom-
ing artificial barriers to access. (See Sharndorf, The 
Source, Summer 2011)

Above all, we focus on the patients. We are 
strongly encouraged by the new era of medical 
care—that of individualized medicine and patient 
centeredness in anything affecting patient care. We 
appeal to patients to make full use of all the  
tools available in this age of instant information, to 
learn and influence the decisions which affect their 
lives. As we stated on the Fall 2010 cover of The 
Source, “All Roads Lead to the Patient.” 

Albert Farrugia Ph.D., Vice President Global Access

Therefore, 
determining 
the prevalence 
of a condition, 
through accurate 
and verifiable 
diagnosis, is crucial 
to supporting a 
drug’s status as an 
orphan and directly 
enhances access to 
innovative therapies 
for patients with 
rare disorders.
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U.S. Stakeholders Define  
2013 Plans and Priorities
by Julie Birkofer and Lisa LoVullo

RePReSeNtatIveS fRom u.S. BaSed coNSumeR oRGaNIzatIoNS, industry, including  
North America Board members and PPTA staff met in January to share advocacy priorities  
and alignment on issues and opportunities for collaboration. 

There was widespread consensus on the im-
portance of numerous issues. Stakeholders are 
enthusiastic about the Food and Drug Administra-
tion’s (FDA) Patient-Focused Drug Development 
initiatives, which seek to gain patient input in two 
ways. First, under Food and Drug Administration 
Safety and Innovation Act (FDAISA), the Agency 
will “solicit the views of patients during the medical 
product development process and consider their 
perspectives during regulatory discussions.”1 Simi-
larly, PDUFA V provides for “ more systematic and 
expansive approach to obtaining the patient per-
spective on disease severity or the unmet medical 
need in a therapeutic are to benefit the drug review 
process.” 2 Furthermore, there is considerable inter-
est in Patient-Centered Outcome Research Institute 
(PCORI)’s rare disease advisory panels and compar-
ative effectiveness research.

In addition, both PPTA and consumer groups 
intend to devote time reaching out to more than 90 
new members of Congress to establish a baseline po-
sition for patient access to plasma protein therapies. 
In addition, to the Association’s Capitol Hill Fly-In 
on May 8th, several groups have planned advocacy 
days on the Hill and PPTA and industry plan to par-
ticipate. There was an equally strong emphasis on 
educating and training grassroots advocates. 

There was also consensus on the need for data 
to support patient advocacy, specifically, to use 
evidence-based guidelines (www.guidelines.gov). 
PPTA’s work in developing health technology 
assessment models (HTA’s) provide a good ex-
ample of how effective data can be in working with 
decision-makers.

Health care reform continues to top agendas 

with the implementation of the Affordable Care 
Act (ACA) underway, Medicaid expansion and its 
impact on State health exchanges, Essential Health 
Benefits (EHB) plan management and Medicaid 
Managed Care are front and center hot buttons. 
PPTA, consumer organizations and the State Patient 
Access Coalition (SPAC) are monitoring these devel-
opments closely.

More targeted efforts relate to condition- specific 
issues. The primary immunodeficiency community 
will continue to advocate for newborn SCID screen-
ing which has been approved in 16 states, the Navajo 
nation and Puerto Rico. The hemophilia community 
is placing a strong emphasis on consumer education 
and grassroots advocacy.

These joint meetings offer an important op-
portunity for those in industry and the rare disease 
community to join forces on mutual goals. Togeth-
er we can effectively inform policymakers about 
plasma protein therapies, the importance of patient 
access to those therapies and the unique needs of 
rare disease populations. 

Finally, collaboration offers its rewards. We 
were delighted to celebrate the Immune Deficiency 
Foundation’s (IDF) victory with the passage of the 
Medicare IVIG Access Act which President Obama 
signed on January 10. (see p.10) 

Julie Birkofer, Senior Vice President, North America, 
Lisa LoVullo, Senior Manager, Communications.

1. U.S. Food and Drug Administration (FDA), Fact Sheet: In-
creased Patient Participation in Medical Product Regulation, 
http://www.fda.gov/RegulatoryInformation/Legislation/
FederalFoodDrugandCosmeticActFDCAct/SignificantA-
mendmentstotheFDCAct/FDASIA/ucm311045.htm

2. Ibid.

These joint 
meetings offer 
an important 

opportunity for 
those in industry 

and the rare 
disease community 

to join forces on 
mutual goals. 
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Inside PPTA News from  
arouNd the Globe

 PPta IS PleaSed to 
aNNouNce the first 

International Plasma Awareness 
Week (IPAW) to be celebrated 
October 13-20, 2013. The Associa-
tion and its member companies 
are planning activities and events 
designed to:

●● Raise awareness about 
source plasma collection

●● Celebrate and recognize the contri-
butions of  plasma donors

●● Expand knowledge about plasma 
protein  therapies and rare diseases

In spearheading this global effort, 
PPTA has responsibility for coordinating 
efforts, designing promotional materials, 
communication to various stakeholder 
groups and media relations. The Associa-
tion is developing a toolkit for member 
companies to use including posters and 
banners in various sizes and multiple 
languages (English, French, German, 
Spanish, Italian and Czech), radio ads, 
press releases, 

The event will be promoted inter-
nally at the International Plasma Protein 

Congress (IPPC), the Plasma Protein 
Forum (PPF), and via Association publi-
cations, websites and communications. 
External outreach consists of an inter-
national media campaign, public service 
announcements, outreach to policymakers. 
In addition, efforts will be made to secure 
proclamations and resolutions from law-
makers in various jurisdictions to officially 
recognize the week. As those are obtained, 
the public relations offices of those gov-
ernments will add additional weight to 
promotional efforts and outreach.

Member companies are actively plan-
ning events including donor appreciation 
celebrations at plasma collection centers, 
open houses and tours for patients, 
community leaders and the media, and 
internal company communications and 

activities. Both the Source 
Industry Profile Commit-
tee (SIPC) and the Global 
Communications Steering 
Committee (GCSC) are re-
sponsible for planning and 
executing company events 
and promotions. 

The initial response to 
IPAW has been enthusiastic. In particu-
lar, stakeholder groups have expressed 
interest in being involved and helping to 
celebrate the event. All are welcome to 
participate and take advantage of toolkit 
resources to plan events or promote the 
week. 

We are in the early stages of devel-
oping what promises to be a successful 
annual effort. Together we are bound 
by a common goal—to save and im-
prove lives. IPAW serves as a catalyst for 
sharing that mission and our many con-
tributions to helping patients throughout 
the world. 

Lisa LoVullo, Senior Manager, 
Communications

aSSocIatIoN to lauNch aNNual INteRNatIoNal aWaReNeSS eveNt
by Lisa LoVullo
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eRIk BeRNtoRP hoNoRed WIth hIlfeNhauS aWaRd
each yeaR the aSSocIatIoN RecoGNIzeS 
an individual who has made outstanding 
contributions to the provision of plasma 
protein therapies its prestigious Hilfenhaus 
Award. 

erik e. berntorp. M.d., Ph.d, Professor 
of coagulation Medicine, Maime centre for 
Thrombosis and Haemostasis, lund Uni-
versity sweden, skane University Hospital 
Maime was named this year’s recipient in a 
ceremony at the IPPc in dublin. In present-
ing the award, Jan M. bult, President and 
ceo said, “I’m pleased that the Association 

is able to recognize the excellent work and 
contributions made by dr. berntorp to pa-
tients throughout the world. It is uplifting 
to know that individuals of his calibre are 
making a difference in the lives of people 
every day.”

dr. berntorp is one of the world’s lead-
ing researchers and clinicians working in 
hemophilia and coagulation disorders. for 
thirty years, he has worked to develop 
modern and efficient methods of treating 
haemophilia with a sincere commitment 
to improving patients’ quality of life. Upon 

receiving the award, "I feel very honored 
to receive this award because it's an ap-
preciation for work I have done during my 
professional career. I hope what I have 
done has benefited patients and will do so 
in the future."

His research interests include prophy-
lactic treatment of hemophilia and of von 
willebrand disease, genetic aspects on 
inhibitor development and treatment of 
inhibitors in hemophilia including by-pass 
therapy and immune tolerance induction. 
His scientific contributions comprises have 
resulted in over 200 publications in lead-
ing scientific journals, serves as a reviewer 
of numerous journals including blood, 
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duBlIN PRovIdeS 
BackdRoP foR 
INteRNatIoNal PlaSma 
PRoteIN coNGReSS

by Laura Savini  
and Lisa LoVullo

 NeaRly 300 INduStRy leadeRS, 
policymakers and patients from 

around the globe convened in Dublin for 
the 10th Annual International Plasma 
Protein Congress (IPPC). The two-day 
conference provided a broad range of 
presentations from experts in their fields.  

Dr. Barry White kicked off IPPC with 
the keynote address on the Irish Com-
prehensive Care Model for Hemophilia. 
This successful system is underpinned by 
legislation and is based on a strategy that 
aligns objectives among patient organiza-
tions, finance and health care. It has led to 
improvements in quality, costs and access 
and reduced overall expenditures by 15% 
while increasing treatment nationally.

Following the keynote, James Fisch-
er, Chair of the PPTA Europe Board 
of Directors provided a state of the 
industry report focusing on Europe. The 
goals of PPTA Europe are to preserve 
and expand patient access and invest-
ment and innovation in therapies. An 

aging population and economic crisis 
are impacting the industry and PPTA’s 
European strategy. High on the PPTA's 
agenda are the European Commission's 
Sectoral Study which may lead to a pos-
sible revision of the Blood Directive.

Erik Berntorp, was awarded the Asso-
ciation's Hilfenhaus Award and delivered 
a presentation on his work in prophy-
lactic treatment for hemophilia. The 
rationale was first proposed in the early 
1960's and has proven to be very effective.

In another session, regulators from 
the European Medicines Agency and 
the Food and Drug Administration dis-
cussed the requirements for pre-market 
authorization of therapies and post-
market monitoring. As plasma protein 
therapies (PPTs) treat rare diseases and 
involve relatively small numbers of sub-
jects, these studies can prove difficult. 
Increasingly regulatory agencies are 
seeking patient input at all levels of the 
regulatory process.

Paolo Marcucci, the newly ap-
pointed Chair of PPTA's Global Board 
of Directors took the floor to articulate 
an expanded mission and vision that 
focuses on a global, multinational per-
spective. Marcucci said, "I believe we 
have an ethical commitment to develop-
ing orphan drugs. This is not a matter of 
quality of life, but a matter of life."

Professor Albert Farrugia, PPTA 
Vice President Global Access provided a 
mechanism for realizing that expanded 
vision. Through the development of 
Health Technology Assessment (HTAs) 
models, Farrugia and his colleagues have 

been able to successfully demonstrate 
the cost effectiveness of several plasma 
protein therapies. In this global econom-
ic climate, these instruments are proving 
invaluable for decision-makers and to 
preserving patient access to therapies.

An international session continued 
the global theme. Delin Kong outlined 
the difficulties for hemophilia patients 
in China to access therapies. An indi-
vidual's social standing known as hukou 
may affect access and reimbursement 
to therapies. He represents Hemophilia 
Home of China, a patient organization 
that started in 2000 and is working 
to secure supply, access to a variety of 
therapies and remove health policy ob-
stacles to reimbursement.

Dr. Ahmed Bousfiha, turned the 
focus to Northern Africa and primary 
immune deficiency (PID). A geographic 
area that includes Morocco, Libya, 
Tunisia, Algeria and Egypt, the region 
has a higher prevalence of PID than 
either Latin America or Europe. Strong 
inbreeding and limited access to health 
care and education contribute to the 
high incidence of the disease.

Alain Weill, President of the World 
Federation of Hemophilia presented the 
work carried out by the Federation over 
the past 50 years in terms of access to 
treatment and information to patients. He 
highlighted the importance of national 
patient organizations learning from each 
other and becoming aware of how to 
raise hemophilia’s profile on the politi-
cal agenda in order to improve access to 
treatment for all. 

Journal of Thrombosis and Haemostasis and 
Hemophilia and has been editor for several 
major textbooks. berntorp has also served 
on the councils of the world federation of 
Hemophila and the european Hematology 
Association. In addition, he has been a vo-
cal advocate for patients within social and 
political debates. In addition to receiving 
the award, dr. berntorp delivered a presen-
tation on the “Prophylaxis and the future 
Treatment of Hemophilia.” 

The Hilfenhaus has been awarded since 
1998. It is named in honor of dr. Joachim 
Hilfenhaus, a well-respected virologist who 
chaired the committee of company experts 
dealing with pathogen safety. 

Jan M. Bult and 
Global Board 
Chairman,  
Paolo Marcucci



uPcomING ReGulatoRy WoRkShoPS

 PlaN to atteNd PPta’S WoRkShoP, 
Industry's Commitment to Safe and Healthy Donors, 

on June 10th, from 1:00 pm to 5:00 pm. The workshop will 
explore industry efforts to maintain the health and safety of 
individuals who donate Source Plasma. The workshop will 
describe the Source Plasma donor population, from donor 
demographics and donation frequency, to donor eligibility 
requirements and industry response to rare donor adverse 
events. Workshop attendees will go inside today's plasma 
centers to learn how industry compliance, with not only 
mandatory government regulations but also voluntary PPTA 
standards (International Quality Plasma Program (IQPP) and 
Quality Standards of Excellence, Assurance and Leadership 
(QSEAL)), help to foster a healthy donor base and a safe 
donation experience. The Food and Drug Administration 
(FDA) is expected to outline the history of its Source Plasma 
donor eligibility requirements and its current thinking 
regarding changes to a proposed rule published in 2007. 
FDA then is expected to present its analysis of donor adverse 
outcomes. The workshop will conclude with a session on 
industry donor surveillance highlighting successes, current 
practices, and future PPTA initiatives and will provide 
ample opportunity for attendee interaction. Attendees can 
engage with FDA representatives as well as PPTA staff 
and members, including the Chairs of the Source Board 
of Directors and the Regulatory Policy and Compliance 

Steering Committee and members of the Medical Policy 
Committee. There is no fee to attend this workshop. You 
may register online at www.pptaglobal.org/pptaregistration/
home.aspx. 

 thIS fall, PPta WIll JoIN FDA and the Na-
tional Institutes of Health (NIH) to co-sponsor a public 

workshop on immune globulin (IG) products and hemolysis. 
Hemolysis is a known but uncommon side effect of adminis-
tration of intravenous IG (IVIG) that has been documented in 
the literature (see, e.g., Padmore, Transfusion and Apheresis 
Science 46 (2012) 93-96, doi: 10.1016/j.transci.2011.11.004) and 
is reflected in IVIG package inserts. Industry and regulators 
understand that high doses (≥ 2 g/kg, single administration or 
divided over several days) and non-O blood groups may be risk 
factors related to the development of hemolysis but that the 
role of an individual patient’s underlying inflammatory state in 
increasing risk of hemolysis is uncertain. Workshop attendees 
will seek to identify appropriate risk-mitigation strategies by 
exploring risk factors in recipients (e.g. pathogenesis, epide-
miology) and products (e.g. plasma, manufacturing). 

Expected attendees include FDA representatives from the Of-
fice of Blood Research and Review and the Office of Biostatistics 
and Epidemiology, global regulators, and academicians. FDA will 
publish workshop notice and logistics in the Federal Register. 

For additional information on these workshops, please 
contact Mary Clare Kimber, Manager, Regulatory Policy, PPTA 
at mckimber@pptaglobal.org or 443-433-1112.
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The second day opened with an overview of plasma protein 
therapies by Patrick Robert of the Marketing Research Bureau.  
Another session focused on the collection of whole blood and 
plasma in Italy by Professor Jommi. He described the complexi-
ties with the various regions in Italy. He was followed by Rutger 
Wouters who provided more insight of the findings of the Con-
Quaestor study into the public and private activities of Sanquin 
in The Netherlands. PPTA President and CEO, Jan M. Bult and 
Bob Perry, Executive Director of the International Plasma Fed-
eration Association (IPFA) gave their respective perspectives on 
the supply of plasma protein therapies in Europe. 

Another session focused on research carried out on donor 
motivation and in particular on blood donations and kidney 
donors for transplants. Dr. Mario Macis presented the results 
of several studies conducted in the USA and Argentina on 
blood donor motivation. The findings of the studies showed 
that economic incentives have a positive effect on donations by 
existing donors, with no crowding out of quantity or quality. 
Social recognition also motivates donors; however it will de-
pend on the circumstances. Willem Weimar M.D., professor of 

Internal Medicine at Rotterdam University, discussed the cur-
rent European framework for kidney transplants from living 
donors and provided more information on the incentives and 
misconceptions about kidney donations from living donors. 

To illustrate the increased need for PPTs, Dr. Volker Wahn 
of the Charité Hospital in Berlin reported on successful efforts 
to increase the PID diagnosis rate in Germany. Despite prog-
ress, it is estimated that as much as 90% of people with PID go 
undiagnosed.

IPPC closed with a session on clinical developments. Of 
particular note was a study by Dr. Antonio Paez of Grifols who 
leads the Alzheimers Management by Albumin Replacement 
(AMBAR) project. The study has proven effective with subjects 
showing better than expected cognitive results two years after 
receiving albumin. Although much work remains to be done, 
the study shows promise in addition to other therapies being 
developed to treat Alzheimer's.

Laura Savini, Manager, National Affairs  
Lisa LoVullo, Senior Manager, Communications

Inside PPTA
continued from page 21
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Committee Spotlight
federal affairs Steering committee

PPTA works with a talented team of federal government relations and health policy experts from each of its 
North America member companies to help guide and shape the direction of the Association’s federal policy 
priorities. The overarching goal of the Federal Affairs Steering Committee (FASC) activities is ensuring pa-
tient access to all plasma protein therapies (PPTs) in all sites of care. The FASC monitors and engages with 
Members of Congress and their staff in legislative proposals and on key federal agency rulemaking. 

Chief among the priorities is that Medicare, the 
federal government health insurance program for 
Americans over the age of 65 or who qualify as dis-
abled, reimbursement of plasma protein therapies 
is sufficient to sustain patient access. Preserving 
the current Medicare Part B reimbursement rate 
of average sales price (ASP) +6 % in the physician 
office, which is the current statutory requirement, 
is of paramount and perennial concern, as are other 
potential entitlement reform policies aimed at re-
ducing spending in the Medicare program, 

The FASC not only focuses on Medicare policy, 
but also on working with members of Congress to 
provide information about the value of source plas-
ma collection, plasma protein therapies (PPTs)and 
the rare diseases treated with the lifesaving therapies 
produced by PPTA member companies. With nearly 
one-third of the members of the House of Represen-
tatives in office for two years or less, it is important 
that PPTA cultivate relationships with lawmakers 
and to inform members about the uniqueness of 

plasma protein therapies and how they are manu-
factured including differentiating industry from 
chemical pharmaceuticals , and key concerns regard-
ing access to PPTs. This ongoing outreach helps 
the industry enhance its footprint on Capitol Hill, 
furnishes insight on the direction of policy proposals 
under consideration, and gives PPTA the opportu-
nity to foster champions for key issues important to 
PPTA members and the patient community. 

PPTA and the FASC also work together on 
industry comment letters to agencies such as the 
Centers for Medicare and Medicaid Services (CMS), 
the Health Resources and Services Administration 
(HRSA), the Internal Revenue Service (IRS) and the 
Health and Human Services Administration (HHS) on 
regulatory issues of concern to the industry. Further, 
the group discusses legislative policy initiatives that 
may affect access to therapies and develops messaging 
to convey the value of the lifesaving treatments. 

Kym Kilbourne, Director, Federal Affairs

u.S. fedeRal affaIRS SteeRING commIttee

Patrick collins
csl behring

Joe Gibbons
Kedrion

dennis Jackman
csl behring

Gavin lindberg
Grifols

mallory o’connor
Grifols

Jed Perry
baxter Healthcare

meredith zerbe
baxter bioscience

kym kilbourne, carrie fiarman  
PPTA liaisons

 The overarching 
goal of the Federal 
Affairs Steering 
Committee (FASC) 
activities is 
ensuring patient 
access to all 
plasma protein 
therapies (PPTs) 
in all sites of care. 
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how long have you worked  
at PPta?
I have been working at PPTA since May 
2010. I was recently promoted to Junior 
Manager, Source Europe and have three 
primary responsibilities: representing the 
interests of European plasma collector’s 
within the Association and to national 
and European organizations. I work with 
the Arbeitsgemeinschaft Plasmapherese 
e.V. (ARGE). This German association 
represents the common interests of plas-
ma collectors from the industry, German 
Red Cross Institutions, independent col-
lectors and community based collectors. 

I am also involved in the European 
project FIND-ID. This initiative strives 
to increase awareness for primary im-
munodeficiencies and to build a network 
between general practitioners and spe-
cialized treatment centers for an earlier 
diagnosis of this disease and adequate 
treatment. 

tell us about your background.
I was born in the eastern part of Bel-
gium in a city called Eupen which is the 
German speaking region. Belgium is 
home to three linguistic groups, Dutch  
(59%), French 40%), and German- (1%). 
I obtained a Bachelor Degree in Market-
ing and Master’s Degree in Translation 
Sciences. I had the chance to spend a 
semester abroad in Rome, Italy and have 
always been fascinated by languages. I am 
bilingual in German and French, speak 
fluent English and have a working knowl-
edge of Italian and Dutch.

What is your proudest professional 
achievement?
My proudest professional achievement 
was the successful organization of the 
last two Annual ARGE Congresses. 
These congresses are always held in late 
November and are attended by over 200 
participants. The aim of the ARGE Con-
gresses is to provide continuing medical 
education for plasma collection staff in 
Germany. It offers a unique platform 

for exchange among different types of 
plasma collectors. PPTA has supported 
ARGE for many years now. It was a great 
pleasure for me to take over the organiza-
tion of this important event.

What is most rewarding about  
working in this industry?
Knowing that we help people with rare 
and life-threatening diseases improve 
their lives.

MeeT THe PPTA

staff

Junior manager,  
Source europe

Alexa Wetzel



 Spring 2013 | The Source 23

GloSSaRy of teRmS

aca Affordable Care Act

cBeR Center for Biologics Evaluation and Research 

cmS Centers for Medicare and Medicaid Services 

hhS Department of Health and Human Services

ehB Essential Health Benefits

eSId European Society for Immune Deficiencies

hRSa Health Resources and Services Administration 

fdaISa  Food and Drug Administration Safety and 

Innovation Act

Idf Immune Deficiency Foundation

mma Medicare Modernization Act

medPac Medicare Payment Advisory Committee 

oofd Office of Orphan Product Development 

oda Orphan Drug Act

PId Primary Immunodeficiency Disease

SPac State Patient Access Coalition

SmaRt Strengthening Medicare and Repaying Taxpayer 

i



Events UPcoMInG conferences  
& syMPosIUMs

2013
april 18–21

wfH 13th International Musculoskeletal congress 2013 
chicago, Illinois

april 22–25
19th Annual International society for cellular Therapy Meeting 
Auckland, new Zealand

april 23–24
IPfA/PeI 20th International workshop on surveillance and 
screening of blood borne Pathogens 
Helsinki, finland

april 24
frontiers in critical care 
Amsterdam, the netherlands

may 20–24
HeMAToloGy 2013 - IV International workshop on Hemophilia 
la Habana, cuba

may 20–24
IX latinamerican Meeting on Hematology, Immunology and 
Transfusion Medicine 
la Habana, cuba

may 23–26
8th c-1 Inhibitor deficiency workshop 
budapest, Hungary

June 1–4
euroanaesthesia 2013 
barcelona, spain

June 2–5
23rd regional congress of the IsbT, Amsterdam, The netherlands 
Amsterdam, the netherlands

June 5-9 
3rd African society for Immunodeficiencies (AsId) congress 
sun city, south Africa

June 10–14
6th Annual emerging Technologies in the or and Great fluid 
debate 
lake buena Vista, florida

June 11–12
Plasma Protein forum 
reston, Virginia 

June 29– 
July 7

XXIV International society for Thrombosis and Haemostasis 
congress 
Amsterdam, the netherlands

September 
24–27

46th Annual Meeting of the German society for Transfusion 
Medicine and Immuno-Haematology 
Münster, Germany

october 4-6
european Haemophilia consortium conference 
bucharest, romania

october 
12–15

AAbb Annual Meeting 
denver, co, UsA

october 13
source business forum (PPTA Members only) 
denver, colorado

November 7-8 
1st International Primary Immunodeficiencies congress 
estoril, Portugal

december 
1–4

24th regional congress of the IsbT 
Kuala lumpur, Malaysia

december 
7–10

American society of Haematology Annual Meeting 
new orleans, louisiana
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VITAL RESOURCE. TRUSTED PARTNER.

Fenwal, Inc. 
2/2013    FENWAL, AURORA and DXT are trademarks of Fenwal, Inc.

The Aurora™ 
Plasmapheresis System.

Power and 
productivity with 
touch screen 
simplicity.

 ● Intuitive touch screen display

 ● Easy, accurate data collection, remote 
procedure setup and paperless 
documentation with DXT™ Relay

 ● Designed to improve plasma 
center efficiency

 ● A better experience for operators  
plus an enhanced display for donors

www.fenwalinc.com



Plasma Testing Solutions

Procleix® Solutions | SETTING NEW STANDARDS IN  SAFETY  &  OPERATIONAL  EFF IC IENCY

Copyright © 2013 Novartis Vaccines and Diagnostics, Inc. Procleix is trademark of Novartis Vaccines and Diagnostics, Inc. Developed by 
Gen-Probe Incorporated and marketed by Novartis Diagnostics. The Procleix Parvo/HAV Assay is an in-process test that is available for 
commercial sale in the U.S. The performance specifications have not been reviewed and approved by the FDA. The Procleix Parvo/HAV 
Assay is an in-process test and blood screening test available for sale in the EU. Intended uses and commercial availability vary by region. 
This material may only be used in countries where the product(s) and/or indications mentioned in the material are approved.  
For a complete list, visit www.novartisdiagnostics.com/approvals.112-GLOBCC-31JAN2015

Now! A full menu for high-throughput plasma NAT testing: 
HIV-1, HCV, HBV, and Parvo/HAV. 
Simplify your source plasma operations with the only fully integrated and automated  
commercial NAT platform specifically optimized for high-throughput plasma testing.

• Easily adapts to growing volumes with minimal instrument and space requirements.

• Allows you to streamline and standardize testing across sites worldwide.

Ask your local Novartis Diagnostics representative for further information  
or visit our website at www.novartisdiagnostics.com
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