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Aegerion Pharmaceuticals is 

a biopharmaceutical company 

dedicated to the development  

and commercialization of 

innovative, life-altering therapies 

for patients with debilitating  

often fatal, rare diseases.



Dear Shareholders,  
2012 was a transformational year for Aegerion and for homozygous 

familial hypercholesterolemia (HoFH) patients. We set a goal to obtain 

FDA approval for JUXTAPID™ (lomitapide) capsules in HoFH in 

the United States, and in late 2012 we achieved that goal through the 

extraordinary effort of the Aegerion team. We grew our organization from 

30 employees at the beginning of 2012 to approximately 100 employees 

by year’s end. Through the efforts of our extraordinary workforce, we 

achieved remarkable success in hitting each of the milestones we set  

out to accomplish in 2012, leaving us well prepared for the launch  

of JUXTAPID in the United States in January of this year. 

Our mission from the beginning has been to deliver JUXTAPID to 

HoFH patients who have been waiting for a new treatment for this 

serious, life-threatening disease. 2012 began with an important step  

along that path: the submission of a New Drug Application to the  

U.S. Food and Drug Administration (FDA) and a Marketing 

Authorization Application (MAA) to the European Medicines Agency 

(EMA) within three business days of one another. While the regulatory 

team worked diligently to prepare those filings, and to respond to the 

requests from the FDA and EMA as they reviewed the applications, the 

commercial team was working in parallel to understand the market and 

the patients we sought to reach both in the U.S. and globally. In October, 

with extensive preparation, we executed an almost flawless FDA Advisory 

Committee meeting, resulting in a 13-2 vote in favor of approval, and 

leading ultimately to first-cycle approval of JUXTAPID in the U.S. in 

December. During 2012, the team worked diligently to ensure we were 

well prepared for launch, and well prepared to be able to reach HoFH 

patients as soon as possible after approval. Through these planning efforts 

and the high-level of execution of our pre-launch activities in 2012, our 

commercial launch of JUXTAPID in the U.S., which began in January of 

this year, has shown great early success. Most importantly, HoFH patients 

entered 2013 with renewed hope based on this treatment option. 

Marc D. Beer Chief Executive Officer



Our diligent, best-in-class preparation has positioned us well as we work 

to achieve our commercial and financial goals for 2013 and beyond.  

With the important milestone of FDA approval behind us, and the  

fruits of our commercial preparation appearing early in our U.S. launch, 

we move on to phase two of our plan which includes efforts to expand 

access to lomitapide for HoFH patients globally. This will be a multi-year, 

global initiative upon which we intend to remain keenly focused until 

our goals are met. The capable team we have established is motivated  

by the HoFH patients still waiting for treatment.

We continue to expect a mid-2013 decision by the EMA on our MAA 

filing for lomitapide, and we have begun the important commercial 

preparatory work in Europe as we did in the U.S. prior to launch.  

We have country managers in place in key markets building relationships 

with KOLs who are helping us understand the HoFH market in the 

EU. If lomitapide is approved in the EU, we will be prepared to pursue 

reimbursement on a country-by-country basis, positioning us well in  

our efforts to achieve our commercial and financial goals in 2014.

In 2012, we also initiated a pharmacokinetic and pharmacodynamic 

study of lomitapide in Japanese and Caucasian HoFH patients to further 

the work necessary to file for marketing authorization in Japan. This work 

will also include a small bridging study of lomitapide in Japanese HoFH 

patients, which we expect to be less than ten patients in size. As we have 

said in the past, Japan is an important market for lomitapide, and we 

have the potential to help a meaningful number of HoFH patients there.

We also plan to study JUXTAPID in pediatric HoFH patients who  

are in need of treatment. Managing this disease in patients from an  

early age is important, and we are highly focused on bringing  

JUXTAPID to the pediatric population. As part of our post-marketing 

commitments to the FDA, we have agreed to conduct a juvenile 

Diagnosed with HoFH at the age of two, Christian,  

now 21, has endured weekly apheresis treatments, 

has had five cardiac procedures and has been on 

up to eight medications at a time. More than just the 

physical burden of the disease, he has had to manage 

the emotional effects, both on himself and his family. At 

the age of 19, he sought to achieve a lifelong dream of 

becoming a pilot. After successfully passing his exam 

to begin training, he was informed that he was ineligible 

due to his condition. Now he has renewed hope for 

managing his high LDL-C levels, and he has become a 

great advocate for promoting awareness of HoFH. 

Christian’s Story



toxicology study in rodents in 2013, and expect to start a clinical  

study in pediatric patients in 2014. 

We anticipate filing for marketing approval of lomitapide in a number  

of additional countries outside the U.S. and EU, and are working 

diligently toward that end. We have now submitted filings in Canada  

and Brazil, and are optimistic about the potential to deliver JUXTAPID 

to HoFH patients in these markets. We are also supporting expanded 

access to JUXTAPID in countries such as Brazil where named patient 

supply or compassionate use can occur prior to approval in that country 

as a result of the FDA approval of JUXTAPID. Delivering JUXTAPID to 

HoFH patients in need globally is our goal. We are working to establish 

the infrastructure and relationships to achieve this objective. 

An important ongoing initiative that we will continue to pursue in 2013 

is increasing awareness of HoFH. Working with the FH Foundation and 

the National Lipid Association, among others, we hope to bring greater 

attention to this devastating rare disease, and to help patients and their 

physicians understand that there are now treatment options available. 

History of  

Aegerion Pharmaceuticals
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Looking beyond 2013, we plan to focus on leveraging the dedicated 

and experienced Aegerion team we have established to pursue new 

opportunities. We have put in place a best-in-class organization of 

regulatory, medical affairs, commercial and operational experts. From 

that team arose a solid set of principles and processes upon which to 

build. In the future, we intend to seek product candidates targeted at 

life-threatening or substantially debilitating rare diseases; treatment for 

patients who, similar to HoFH patients, are in desperate need of new 

therapies. We have the infrastructure in place to support this initiative 

and Aegerion’s growth.

Reflecting back to when I joined the company just prior to the initial 

public offering in October 2010, with under 10 people in the company 

and a product candidate still in Phase 3 development, I am proud  

of the success achieved in a short two and a half years. The milestones  

we accomplished in 2012 give me great confidence in our ability to 

continue this momentum. Fundamentally it comes down to our greatest 

asset, our people, and their dedication and drive to create value and 

succeed for the patients. 

I thank you for your continued support of Aegerion. We look forward  

to updating you on our progress throughout the coming year. 

Sincerely,

Marc D. Beer 

Chief Executive Officer 

April 23, 2013

 

HoFH is a serious, rare genetic disease that impairs 

the function of the receptor responsible for removing 

LDL-C (“bad” cholesterol) from the blood. A loss of low 

density lipoprotein receptor (“LDL-R”) function results in 

extreme elevation of blood cholesterol levels. As a result 

of elevated levels of LDL-C, HoFH patients often develop 

premature and progressive atherosclerosis, a narrowing 

or blocking of the arteries, and are at very high risk of 

experiencing premature cardiovascular events, such 

as heart attack or stroke, often experiencing their first 

cardiovascular event in their twenties.

What is HoFH?
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