
 
 

百健艾迪（Biogen Idec ）公司长效凝血第八因子融合

蛋白 ELOCATE 公布三期临床数据进一步分析结果 
 
2013 年 11 月 13 日，百健艾迪公司的长效凝血八因子-Fc 融合蛋白 ELOCATE 正在美国和澳大

利亚进行新药申请，日前公司公布了对其三期临床数据的多项研究报告，包括与院原研药物

Advate 的对照研究。百健艾迪公司新药有望将西方国家每周 3 次的预防性凝血八因子治疗频率

将低为每周 1 次，为那些需要终身接受治疗的甲型血友病患者带来福音。 在我国由于重组凝血

八因子只能依赖进口，绝大多数甲型血友病患者只能依赖血液来源地凝血八因子进行对症治疗，

无法进行发达国家的预防性治疗方案。  

 

Additional Analyses from Phase 3 A-LONG Study 
Support Positive Clinical Profile of ELOCTATE 
for Haemophilia A  

http://www.evaluategroup.com/Universal/View.aspx?type=Story&id=441038  

Biogen Idec /quotes/zigman/91573/delayed/quotes/nls/biib BIIB +2.10% and Swedish 
Orphan Biovitrum AB (publ) (Sobi) (sto:SOBI) presented new data that support the 
clinical and safety profile of their long-lasting recombinant factor VIII candidate 
ELOCTATE  for haemophilia A. Five platform and oral presentations at the XXIV 
International Society on Thrombosis and Haemostasis (ISTH) Congress in 
Amsterdam, The Netherlands, highlight the new FVIII candidate's potential to reduce 
the number of intravenous injections people with haemophilia A require, its efficacy 
in controlling bleeding during and after surgery, and its efficacy in treating acute 
bleeding episodes.  



"We are excited to share these new data, which include patients' and physicians' 
assessment of ELOCTATE's efficacy in treating bleeding episodes and in controlling 
bleeding during surgery," said Glenn Pierce, M.D., Ph.D., senior vice president of 
Global Medical Affairs and chief medical officer of Biogen Idec's haemophilia 
therapeutic area. "The A-LONG data presented at ISTH support the potential of 
ELOCTATE to enable longer intervals between prophylactic (preventative) injections 
compared to the current standard of care."  

Treatment of Bleeding  

An evaluation of the treatment of acute bleeding episodes across the prophylaxis and 
episodic (on demand) treatment arms of the phase 3 A-LONG study showed that more 
than 87% of bleeds were controlled with a single injection of ELOCTATE and more 
than 97% of were controlled with two or fewer injections. These data were showcased 
in the e-Poster presentation:  

- Treatment of Bleeding Episodes in Subjects with Haemophilia A With Long-Lasting 
Recombinant Factor VIII Fc Fusion Protein (rFVIIIFc) in the Phase 3 A-Long Study  

Novel Assay Clinical Research  

For the first time Biogen Idec shared results of evaluations of the performance of 
ELOCTATE when evaluated using two investigational haemostasis assays.  

Results from a large scale, global clinical evaluation of ELOCTATE by thrombin 
generation assay (TGA), using a standardized sample collection procedure and an 
optimized and validated assay performed at a central laboratory showed that, despite 
inherent patient-to-patient differences in thrombin generation activity, ELOCTATE 
and Advate showed equivalent thrombin generation potential post-infusion. 
ELOCTATE also showed prolonged thrombin generation activity relative to Advate, 
correlating with the pharmacokinetic data observed in these subjects.  

Results from a rotation thromboelastometry (ROTEM) analysis conducted on 44 
patients treated with ELOCTATE from 13 A-LONG study sites showed that 
ELOCTATE was fully active in patient samples. Additionally, the FVIII activity as 
measured by clotting time seen for ELOCTATE at 72 hours after dosing was 
comparable to the activity of Advate at 48 hours after dosing (mean clotting times of 
1,238 seconds and 1,213 seconds, respectively).  

The data presentations were consistent with conventional assay results from the 
A-LONG study. These data were showcased in two oral platform presentations:  

- Evaluation of The Thrombin Generation Potential of a Recombinant Factor VIII Fc 
Fusion Protein in a Phase III Multi-National Clinical Trial  



- Evaluation of Whole Blood Clotting Activity of Recombinant Factor VIII Fc Fusion 
Protein by ROTEM Analysis in a Multi-Center Phase 3 Clinical Trial  

Surgery Analysis  

Results from an analysis of the phase 3 A-LONG study showed that ELOCTATE 
consistently controlled bleeding during and after 9 major surgeries in 9 patients with 
haemophilia A. Physicians reported high efficacy levels of ELOCTATE during 
surgery, with haemostasis (the stoppage of bleeding) rated as "excellent" for 8/9 
surgeries and "good" for 1/9 surgeries. According to the investigators' analysis, the 
results were comparable to that for similar surgeries in people without haemophilia. 
These data were showcased in the e-poster presentation:  

- Long-Lasting Recombinant Factor VIII Fc Fusion (rFVIIIFc) for Perioperative 
Management of Subjects with Haemophilia A in the Phase 3 A-LONG Study  

Population Pharmacokinetics (PK) Analysis  

Analysis of a population pharmacokinetics (popPK) model developed for 
ELOCTATE demonstrate that the model accurately predicts peak and trough factor 
VIII activity levels achieved in the A-LONG clinical study at a variety of 
ELOCTATE doses. These data were showcased in the e-poster presentation:  

- Population Pharmacokinetic Analysis of Long-Lasting Recombinant Factor VIII Fc 
Fusion Protein (rFVIIIFc) in Patients with Severe Haemophilia A  

"These new data from the A-LONG study show potential for the application of Fc 
fusion technology in haemophilia," said Birgitte Volck, M.D., Ph.D., senior vice 
president development and chief medical officer of Sobi. "We are excited to share 
these data on ELOCTATE, which provide additional evidence of the potential of 
ELOCTATE to make a meaningful difference in the lives of patients with 
haemophilia A."  

ELOCTATE Global Regulatory Status  

A Biologics License Application (BLA) for Biogen Idec's long-lasting haemophilia 
product candidate ELOCTATE is currently under review with the FDA for the 
treatment of haemophilia A. If approved, ELOCTATE would be the first major 
treatment advance for the haemophilia A community in more than two decades.  

A Marketing Application for ELOCTATE has been submitted in Australia for the 
treatment of haemophilia A. Additional regulatory filings are planned.  



Biogen Idec, Inc. 
(Massachusetts) (BIIB) and Swedish 
Orphan Biovitrum Release: Leading 
Hematology Journal Publishes Pivotal 
Eloctate Tm Data That Demonstrated 
Efficacy And Safety Of Investigational 
Long-Lasting Therapy For Hemophilia A  
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WESTON, Mass. and STOCKHOLM, Sweden – November 13, 2013 – Today Biogen 
Idec (NASDAQ: BIIB) and Swedish Orphan Biovitrum (Sobi) (STO: SOBI) 
announced that the detailed phase 3 data for the companies’ investigational 
long-lasting recombinant factor VIII Fc fusion protein candidate ELOCTATETM 
were published online in Blood, the journal of the American Society of Hematology 
(ASH). Results from the A-LONG study showed that people with severe hemophilia 
A may achieve effective prevention or reduction of bleeding episodes with one or two 
prophylactic infusions a week.  
 
ELOCTATE uses a technology called Fc fusion to prolong the time the therapy 
circulates in the body, which may extend the time between prophylactic infusions. If 
approved, ELOCTATE may enable people with severe hemophilia A to receive fewer 
prophylactic infusions than the current standard of care. Existing therapies require 
prophylactic infusions two to three times per week or every other day, based on 
guidelines established by the Medical and Scientific Advisory Council of the National 
Hemophilia Foundation. The A-LONG study investigated ELOCTATE administered 
as individualized prophylactic therapy (every three to five days with individual 
pharmacokinetics [PK]-guided dosing adjustments) and as weekly prophylactic 
therapy. It also evaluated the efficacy and safety of ELOCTATE used to treat bleeding 
episodes and to control bleeding during surgery.  
 
“There is an unmet medical need in the hemophilia community for longer intervals 
between prophylactic infusions while maintaining good control of bleeding episodes,” 
said Johnny Mahlangu, M.D., director of the Haemophilia Comprehensive Care 



Centre, University of the Witwatersrand and National Health Laboratory Service, 
Johannesburg, South Africa. “A-LONG is the first clinical study to show that effective 
control over breakthrough bleeding may be achieved with once- or twice-weekly 
prophylactic infusions in people with severe hemophilia A.”  
 
Hemophilia A is characterized by the substantial reduction, or absence of functional 
levels of factor VIII, which impairs clotting and causes prolonged periods of internal 
bleeding. To replace the missing clotting factor, therapies can be infused on a regular 
schedule (prophylaxis), or after a bleeding episode occurs (episodic or on-demand). 
Studies show people with severe hemophilia who follow a prophylactic regimen 
experience fewer bleeding episodes and their associated risks.  
 
“Biogen Idec scientists have been researching long-lasting hemophilia therapies for 
more than a decade, with the commitment to use innovative science to develop 
therapies that we believe have the potential to transform the standard of care,” said 
Glenn Pierce, M.D., Ph.D., senior vice president of Global Medical Affairs and chief 
medical officer of Biogen Idec’s hemophilia therapeutic area. “This study 
demonstrated the value of Fc fusion technology in prolonging factor half-life to make 
less frequent prophylactic infusions possible for people with hemophilia A.”  
 
A-LONG Study Results 
 
A-LONG was a global, open-label, multi-center phase 3 study that evaluated the 
efficacy, safety and pharmacokinetics (PK) (measurement of the presence of the drug 
in a patient’s body over time) of ELOCTATE in 165 male patients with severe 
hemophilia A aged 12 years and older. The study involved 60 hemophilia treatment 
centers in 19 countries on six continents.  
 
The A-LONG study evaluated weekly and individualized prophylaxis to reduce or 
prevent bleeding episodes, and episodic dosing to treat bleeding episodes. In the 
individualized arm, each study participant’s PK parameters were used to guide 
adjustments to dosing interval (from three to five days), and dose (25 to 65 IU/kg) to 
target a trough, or minimum, factor VIII level of 1–3 IU/dL or higher as needed to 
maintain good control of breakthrough bleeding episodes. The dose in the weekly 
prophylaxis arm was 65 IU/kg.  
 
The median annualized bleeding rates (ABR), or projected number of yearly bleeding 
episodes, was 1.6 in the individualized arm and 3.6 when ELOCTATE was 
administered once weekly. People in the episodic treatment arm had an ABR of 33.6. 
ELOCTATE controlled more than 87 percent of bleeding episodes with a single 
infusion, and physicians rated hemostatic response (the control and prevention of a 
bleeding episode) as excellent or good in all (n=9) major surgeries.  
 
There were no drug-related serious adverse events, and no inhibitors (neutralizing 



antibodies) were detected. Adverse events were representative of events occurring in 
the general hemophilia population; the most common (incidence of =5 percent) 
occurring outside of the perioperative period, included nasopharyngitis (common 
cold), arthralgia (joint pain), headache and upper respiratory infection.  
 
“This study in Blood marks the first peer-reviewed publication to report pivotal phase 
3 results of a potential long-lasting therapy option for people with hemophilia A,” said 
Birgitte Volck, M.D., Ph.D., senior vice president development and chief medical 
officer of Sobi. “There is great interest among the hemophilia community for options 
that have the potential to lessen the frequency of prophylactic infusions necessary to 
prevent or reduce bleeding episodes.”  
 
Results of A-LONG were included in marketing applications in several countries, 
including the United States, Canada and Australia.  
 
About the Fc Fusion Technology Platform 
 
ELOCTATE was developed using Fc fusion technology, which takes advantage of a 
naturally occurring pathway that delays the breakdown of IgG1 protein in the body by 
recycling it back into the bloodstream. This technology prolongs the time ELOCTATE 
circulates in the body. While Fc fusion is an established technology that has been used 
for more than 15 years, Biogen Idec is the only company to apply it in hemophilia.  
 
About Hemophilia A 
 
Hemophilia A is a rare, genetic disorder in which the ability of a person's blood to clot 
is impaired. Hemophilia A occurs in about one in 5,000 male births annually, and 
more rarely in females, affecting about 16,000 people in the U.S. It is caused by 
having substantially reduced or no factor VIII activity, which is needed for normal 
blood clotting. People with hemophilia A experience bleeding episodes that can cause 
pain, irreversible joint damage and life-threatening hemorrhages. Prophylactic 
infusions of factor VIII can restore the coagulation process, control bleeding, and 
prevent new bleeding episodes. The Medical and Scientific Advisory Council of the 
National Hemophilia Foundation recommends prophylaxis as the optimal therapy for 
people with severe hemophilia A.  
 
About the Biogen Idec and Sobi Collaboration 
 
Biogen Idec and Swedish Orphan Biovitrum (Sobi) are partners in the development 
and commercialization of ELOCTATE for hemophilia A and ALPROLIX for 
hemophilia B. Biogen Idec leads development, has manufacturing rights, and has 
commercialization rights in North America and all other regions excluding the Sobi 
territory. Sobi has the right to opt in to assume final development and 
commercialization in Europe (including Russia), the Middle East and Northern Africa.  



 
About Biogen Idec 
 
Through cutting-edge science and medicine, Biogen Idec discovers, develops and 
delivers to patients worldwide innovative therapies for the treatment of 
neurodegenerative diseases, hemophilia and autoimmune disorders. Founded in 1978, 
Biogen Idec is the world’s oldest independent biotechnology company. Patients 
worldwide benefit from its leading multiple sclerosis therapies, and the company 
generates more than $5 billion in annual revenues. For product labeling, press releases 
and additional information about the company, please visit www.biogenidec.com.  
 
About Sobi  
 
Sobi is an international specialty healthcare company dedicated to rare diseases. Our 
mission is to develop and deliver innovative therapies and services to improve the 
lives of patients. The product portfolio is primarily focused on inflammation and 
genetic diseases, with three late stage biological development projects within 
hemophilia and neonatology. We also market a portfolio of specialty and rare disease 
products for partner companies. Sobi is a pioneer in biotechnology with world-class 
capabilities in protein biochemistry and biologics manufacturing. In 2012, Sobi had 
total revenues of SEK 1.9 billion (€ 215 M) and about 500 employees. The share 
(STO: SOBI) is listed on NASDAQ OMX Stockholm. More information is available 
at www.sobi.com.  
 
Biogen Idec Safe Harbor 
 
This press release contains forward-looking statements, including statements about 
the potential advances, impact and therapeutic effect of ELOCTATE, our 
investigational long-lasting recombinant factor VIII product candidate. These 
statements may be identified by words such as "believe," "expect," "may," "plan," 
"potential," "will" and similar expressions, and are based on our current beliefs and 
expectations. Drug development and commercialization involve a high degree of risk. 
Factors which could cause actual results to differ materially from our current 
expectations include the risk that unexpected concerns may arise from additional data 
or analysis, regulatory authorities may require additional data or information or 
further studies, or may fail to approve or may delay approval of our drug candidates, 
or we may encounter other unexpected hurdles. For more detailed information on the 
risks and uncertainties associated with our drug development and commercialization 
activities, please review the Risk Factors section of our most recent annual or 
quarterly report filed with the Securities and Exchange Commission. Any 
forward-looking statements speak only as of the date of this press release and we 
assume no obligation to update any forward-looking statements, whether as a result of 
new information, future events or otherwise.  
 



 


