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This report includes selected news items from the past week on issues of concern to the bleeding 

disorders community.  It is designed to help keep NHF national and local leadership and staff 

informed of the latest information from the news media.  It will be distributed by email on Thursday of 

each week, covering important news items from the previous seven days.  Subjects covered will include 

hemophilia, other bleeding disorders, gene therapy, hepatitis, HIV/AIDS, and others.  
 

Please do not forward, reprint, or otherwise disseminate this formatted NHF News Briefs summary. These news articles are 

copyright-protected and are being shared for your information only. In many cases, individual story links may be obtained 

by visiting the websites of these media sources. Questions or comments may be sent to handi@hemophilia   
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November 21, 2017 

Businesswire.com 

 

Octapharma Donates 30.5 Million International Units of Its Medicine Nuwiq to Treat People 

with Hemophilia in Developing Countries 

 

Octapharma is pleased to announce the completion of a charitable donation of 30.5 million 

international units of its human cell-line derived recombinant factor VIII product, Nuwiq®, in 

collaboration with Project SHARE, North Andover, Massachusetts (USA). 

 

Up to 75% of the world's estimated 400,000 people with hemophilia have little or no access to 

treatment that resolves life- and limb-threatening bleeds, and enables surgery and rehabilitation. A 

humanitarian program, Project SHARE facilitates the donation of blood-clotting factor products for the 

treatment of people with hemophilia in need of factor replacement therapy in countries where these 

medicines are scarce or still unavailable. 

 

Over the last nine months, donations of Nuwiq® have been reaching seriously ill people in need in 16 

countries: Armenia, Bahamas, Bangladesh, Barbados, Cambodia, Egypt, Ethiopia, Fiji, Kenya, 

Honduras, Myanmar, Nepal, Nicaragua, Philippines, Romania and Venezuela. 

 

“We are deeply grateful to Octapharma for allowing us the privilege to serve those with hemophilia in 

developing countries who have limited or no access to treatment. These donations are saving lives,” 

said Laureen A. Kelley, the founder of Project SHARE. 

 

“Octapharma has been committed to improving the lives of people with Hemophilia A since 1983. We 

are glad to continue our donation initiatives, providing access to patients with hemophilia in countries 

with little to no access to therapy,” remarked Olaf Walter, Board Member at Octapharma AG in 

Lachen, Switzerland. 

 

“The hemophilia factor concentrates are used on patients suffering from serious joint and 

musculoskeletal complications and life-threatening bleeds,” said Walter Mwanda, Patron of the Kenya 

Hemophilia Association. “Assistance to one you do not know is great, and to a child is even greater. 

The Kenyans, mainly children living with hemophilia, thank you very much.” 

 

“We cannot thank Octapharma and Project SHARE enough to for being so kind and generous,” said 

Suraksha Mani, of the Nepal Hemophilia Society. “We had limited factor stock when we received the 

Nuwiq® delivery. People in rural areas now have better access to factor concentrate. We believe this 

donation has already made positive changes in the lives of many people with hemophilia in Nepal. It 

has been life-saving and is helping to prevent disabilities.” 

 

“This donation of Nuwiq® will help families with hemophilia in Honduras,” said Maria del Carmen of 

the Honduran Hemophilia Society. “The use of this medicine will serve families because their children 

and young people will have factor doses in their homes and therefore not miss classes in their schools 

and universities.” 

 

Antonia Luque, Venezuelan Association for Hemophilia, added “We are currently going through a 

crisis for which we do not have the medicines that people need. There are currently 2185 people living 

with hemophilia A in Venezuela. Please accept our gratitude for such a valuable donation that will 

come to relieve cases of our population who are suffering from hemophilia A.” 
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About Hemophilia A 

 

Hemophilia A is an X-linked hereditary disorder caused by factor VIII (FVIII) deficiency which, if left 

untreated, leads to hemorrhages in muscles and joints and consequently to arthropathy and severe 

morbidity. FVIII replacement prophylactic treatment reduces the number of bleeding episodes and the 

risk of permanent joint damage. This rare disorder affects one in every 5,000 to 10,000 men 

worldwide. However, globally, 75% of hemophilia cases are still left undiagnosed or untreated. 

 

About Nuwiq® 

 

Nuwiq® is a 4th generation rFVIII protein produced in a human cell line without chemical 

modification or fusion with any other protein. Nuwiq® is naturally suited to individually tailored 

prophylaxis while addressing immunogenicity in patients with hemophilia A. Nuwiq® is cultured 

without additives of human or animal origin, is devoid of antigenic non-human protein epitopes and 

has a high affinity for the von Willebrand coagulation factor. Nuwiq® treatment has been assessed in 

seven completed clinical trials which included 201 previously treated patients (PTP, 190 individuals) 

with severe Hemophilia A, including 59 children. Nuwiq® is approved for use in the treatment and 

prophylaxis of bleeding across all age groups of PTPs with hemophilia A in the EU, US, Canada, 

Australia, Latin America and Russia. Further worldwide submissions for Nuwiq® are planned. 

 

Disclaimer: All patients treated with coagulation factor VIII products should be carefully monitored 

for the development of inhibitors by appropriate clinical observations and laboratory tests. 

 

About Project SHARE 

 

Project SHARE is a humanitarian program that donates blood-clotting medicine called factor to 

developing countries. Recipients are patients, doctors, clinics, and hospitals in countries where factor is 

scarce or unavailable. Project SHARE saves lives. 

 

Project SHARE has donated more than 53 million units—approximately $53 million—of factor to 

thousands of patients in more than 70 developing countries. 

 

For more information visit www.kelleycom.com/projectshare 

 

About Octapharma 

 

Headquartered in Lachen, Switzerland, Octapharma is one of the largest human protein manufacturers 

in the world, developing and producing human proteins from human plasma and human cell lines. As a 

family-owned company, Octapharma believes in investing to make a difference in people’s lives and 

has been doing so since 1983; because it’s in our blood. 

 

In 2016, the Group achieved €1.6 billion in revenue, an operating income of €383 million and invested 

€249 million to ensure future prosperity. Octapharma employs more than 7,100 people worldwide to 

support the treatment of patients in 113 countries with products across three therapeutic areas: 

 

• Hematology (coagulation disorders) 

• Immunotherapy (immune disorders) 
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• Critical care 

 

Octapharma owns six state-of-the-art production facilities in Austria, France, Germany, Mexico and 

Sweden. 

 

For more information visit www.octapharma.com 

  

http://www.octapharma.com/
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November 21, 2017 

FDA.gov 

 

FDA Approves First Two-Drug Regimen for Certain Patients with HIV 

 

The U.S. Food and Drug Administration today approved Juluca, the first complete treatment regimen 

containing only two drugs to treat certain adults with human immunodeficiency virus type 1 (HIV-1) 

instead of three or more drugs included in standard HIV treatment. Juluca is a fixed-dose tablet 

containing two previously approved drugs (dolutegravir and rilpivirine) to treat adults with HIV-1 

infections whose virus is currently suppressed on a stable regimen for at least six months, with no 

history of treatment failure and no known substitutions associated with resistance to the individual 

components of Juluca. 

 

“Limiting the number of drugs in any HIV treatment regimen can help reduce toxicity for patients,” 

said Debra Birnkrant, M.D., director of the Division of Antiviral Products in the FDA’s Center for 

Drug Evaluation and Research. 

 

HIV weakens a person’s immune system by destroying important cells that fight disease and infection. 

According to the Centers for Disease Control and Prevention, an estimated 1.1 million people in the 

United States are living with HIV, and the disease remains a significant cause of death for certain 

populations. 

 

Juluca’s safety and efficacy in adults were evaluated in two clinical trials of 1,024 participants whose 

virus was suppressed on their current anti-HIV drugs. Participants were randomly assigned to continue 

their current anti-HIV drugs or to switch to Juluca. Results showed Juluca was effective in keeping the 

virus suppressed and comparable to those who continued their current anti-HIV drugs. 

 

The most common side effects in patients taking Juluca were diarrhea and headache. Serious side 

effects include skin rash and allergic reactions, liver problems and depression or mood changes. Juluca 

should not be given with other anti-HIV drugs and may have drug interactions with other commonly 

used medications. 

 

The FDA granted approval of Juluca to ViiV Healthcare. 

 

The FDA, an agency within the U.S. Department of Health and Human Services, protects the public 

health by assuring the safety, effectiveness, and security of human and veterinary drugs, vaccines and 

other biological products for human use, and medical devices. The Agency also is responsible for the 

safety and security of our nation’s food supply, cosmetics, dietary supplements, products that give off 

electronic radiation, and for regulating tobacco products. 
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November 21, 2017 

Statnews.com 

 

Startup Seeking to Resurrect Vioxx, Arthritis Drug Pulled from Market 

 

Could there be a second life for the once-popular arthritis pill Vioxx? A startup pharmaceutical 

company hopes so. 

 

Merck & Co. voluntarily pulled the blockbuster drug in 2004 amid evidence that it doubled the 

chances of having a heart attack or stroke. 

 

Now tiny Tremeau Pharmaceuticals is working to bring it back, to treat severe joint pain caused by the 

bleeding disorder hemophilia. That’s for far fewer patients than the millions who took Vioxx pills for 

arthritis and other chronic pain — but if it’s approved doctors could again legally prescribe it to 

anyone. 

 

Many hemophilia patients rely on opioid painkillers because nearly every other pain reliever increases 

the risk of internal bleeding. Considerable research shows Vioxx doesn’t do that. 

 

“It seemed to me that there was a huge unmet medical need” for these patients, said Brad Sippy, 

Tremeau’s chief executive. He put together a plan and co-founded Tremeau last year to develop 

nonopioid pain treatments for rare diseases. 

 

A longtime pharmaceutical marketing executive, Sippy worked at Merck during the Vioxx era and 

helped with its recall from pharmacy shelves. He also knew the final patent protecting Vioxx’s 

monopoly was expiring this fall. 

 

When it stopped making Vioxx, Merck was facing thousands of lawsuits from people claiming the 

drug caused their heart attacks or strokes. Merck’s own research showed the drug doubled those risks, 

but lawyers for patients claimed the company downplayed or concealed that. Merck initially fought the 

lawsuits but in 2007 agreed to a $4.85 billion settlement. 

 

If Tremeau gets approval in a few years to start selling rofecoxib, the chemical name for Vioxx, 

doctors could prescribe it to other people with garden-variety chronic pain. Tremeau wouldn’t be able 

to legally promote those unapproved uses, but some patients likely would want it. Vioxx was so 

effective that some users hoarded it after Merck took it off market. 

 

“I know a lot of people who swore by Vioxx,” said analyst Steve Brozak, president of WBB Securities. 

“Repurposing this for the hemophilia community is particularly brilliant.” 

 

Dr. Steven Stanos, president of the American Academy of Pain Management, a professional group for 

pain specialists, said it made sense to try Vioxx for hemophilia joint pain. 

 

“Vioxx was very potent,” he said. 

 

The drug would still carry a strong warning about heart attack and stroke risks. Doctors would have to 

balance its pain benefit against each patient’s risks, Stanos said. 
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On Tuesday, Tremeau announced that the Food and Drug Administration recently handed it an 

endorsement of sorts: an orphan drug designation. That’s for disorders affecting fewer than 200,000 

Americans, and comes with benefits, including tax credits on testing costs and a free FDA review. 

 

Still, it’s no slam-dunk. Sippy said the Cambridge, Mass.-based Tremeau must raise $25 million or 

more to pay for testing in hemophilia patients. Then the results must be good enough for FDA 

approval. 

 

In the U.S., just over 20,000 people have hemophilia, an inherited disorder that leaves them without 

key proteins in the blood needed for clotting. The slightest injury can trigger uncontrolled internal 

bleeding. Since the 1990s, most patients have been getting medicine that limits but doesn’t prevent all 

bleeding episodes. Blood buildup in the joints can damage them and cause pain. 

 

“Without other options, opioids are often the next step” after Tylenol, sometimes at high doses, said 

Dr. Stacy Croteau of the Boston Hemophilia Center, who is a paid consultant for Tremeau. “Rofecoxib 

would hopefully allow us to reduce use of opioids.” 

 

Meanwhile, Tremeau is deciding on the drug’s brand name. Sippy said the Vioxx name, no longer 

protected by trademark, might scare some people, while others would remember its effectiveness. 

 

“We haven’t excluded it,” he said. 
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November 21, 2017 

Hemophilianewstoday.com 

 

Rare Disease Patient Groups Unite to Preserve Orphan Drug Tax Credit in US 

 

By Larry Luxner 

 

The National Organization for Rare Disorders (NORD) says it’s “disappointed and dismayed” after the 

House of Representatives voted 227-205 last week to repeal the Orphan Drug Tax Credit as part of a 

U.S. tax reform package. 

 

A similar package before the Senate Finance Committee does not repeal the credit entirely, but cuts 

incentives nearly in half by lowering its value from 50 percent of qualified clinical testing expenses to 

27.5 percent. 

 

A statement signed by 91 patient organizations under the NORD umbrella noted that without the 

Orphan Drug Tax Credit, new therapies for rare disease patients could tumble by more than a third. 

 

“We will not stand idly by as Congress deliberates on diminishing the hope of the 95 percent of 

individuals with a rare disease still waiting for their very first treatment,” the petition, released Nov. 

20, reads. “Any proposal that stands in their way to finally obtaining a safe and effective therapy is 

unacceptable.” 

 

Dozens of groups ranging from the Alport Syndrome Foundation and the ALS Association to the 

Consortium of Multiple Sclerosis Centers, Parent Project Muscular Dystrophy and the Friedreich’s 

Ataxia Research Alliance endorsed the statement. 

 

NORD, a nonprofit organization formed in 1983 — the same year President Reagan signed the Orphan 

Drug Act into law — says the tax incentives this law offers to U.S. pharmaceutical companies are 

crucial in spurring the development of new therapies. 

 

The New York Times reported Nov. 8 that the tax credit — whose elimination could save the 

government an estimated $54 billion over the next decade — “has come under scrutiny because critics 

say that some major drugmakers have exploited it by obtaining the orphan designation for billion-

dollar blockbuster drugs like Humira for treating rheumatoid arthritis and Crestor, the cholesterol drug, 

that were already on the market.” 

 

But a study commissioned by NORD and released Oct. 17 during the organization’s Rare Diseases & 

Orphan Products Breakthrough Summit in Washington, D.C., found that approved drugs for orphan 

indications accounted for only $36 billion, or 7.9 percent, of the $460 billion Americans spent on 

pharmaceuticals in 2016. 

 

According to the 32-page report, “Orphan Drugs in the United States: Providing Context for Use and 

Cost,” the median annual cost for an orphan drug in 2016 came to $32,880, but the 10 therapies used 

most by patients averaged $14,909. 

 

Speaking at the summit, Paul Melmeyer, NORD’s director of federal policy, said the tax credits 

enshrined in the 1983 act have led to the approval of 451 orphan drugs for 590 rare disease indications 

since its passage. 
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“There is still a ton of misinformation out there on what the Orphan Drug Act does and does not do. If 

the orphan drug tax credit were repealed, we’d see one-third fewer drugs going forward, so we’re 

trying to do our best to emphasize to Congress how important this tax credit is to our rare disease 

community,” he said. “We believe that’ll be one of the most important roles we’ll be playing over the 

course of the next 12 months.” 

 

State legislation also of concern  

 

While the Orphan Drug Act has certainly grabbed headlines, it’s not the only legislative issue on 

NORD’s radar screen. 

 

“NORD was incredibly active this summer fighting harmful changes to the Affordable Care Act,” said 

Tim Boyd, the organization’s director of state policy. “The changes that were being proposed were 

very harmful. This will continue to be a priority for us.” 

 

In fact, various proposals at the state level concern the rare disease community as well, especially 

when they reportedly conflict with guidelines set by the U.S. Food and Drug Administration (FDA). 

 

One example, say NORD officials, is the Massachusetts 1115 Waiver program. This program expands 

MassHealth — the state Medicaid program — to low-income families, but rations medicines to 

children and the elderly. 

 

“We have recently seen a disturbing trend where states are ignoring what the FDA says about drug 

safety and effectiveness,” Boyd said. “This has resulted in rising out-of-pocket costs for drugs, patients 

getting substandard treatment, or no treatment at all.” 

 

The 1115 Waiver could “potentially limit access to new and innovative” FDA-approved therapies 

made possible through the 21st Century Cures Act, which Congress approved in December 2016 with 

widespread bipartisan support. 

 

“Restricting MassHealth’s drug benefits to a closed formulary would limit the ability of providers to 

make the best medical decisions for the care of their patients, effectively taking the clinical care 

decisions away from the doctor and patient, and giving it to the state,” stated an Oct. 18 letter to Eric 

Hargan, acting secretary of the U.S. Department of Health and Human Services. The letter was signed 

by NORD and more than 100 other advocacy groups. 

 

Other “states to watch” when it comes to the 21st Century Cures Act, said Boyd, include Minnesota, 

New Jersey and Oregon. 

 

“We find that many decisions about utilization are made without allowing patients to weigh in,” he 

said. “We believe states are making decisions about who gets a drug and who doesn’t, without 

consulting experts in the field about these diseases. This is really disturbing to us.” 

 

Other priorities 

 

Other priorities include increased federal funding for newborn rare disease screening programs, and 

expanding insurance coverage for medical foods. 
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To that end, Melmeyer said NORD supports the creation of an Office of Patient Affairs, as well as 

passage of a Medical Nutrition Equity Act. 

 

“Currently, insurance coverage for medical nutrition is awful. We need to cover it. It’s medically 

necessary,” he said. “We must also improve access to pre-approval therapies. Right now, we have an 

expanded access program which is working for a lot of people, but we think it could work for even 

more people.” 

 

Another hot-button issue is so-called “Right To Try” legislation, which allows terminally ill patients to 

try therapies that have passed the FDA’s Phase 1 clinical trial process but are not yet commercially 

available. So far, 37 states have passed Right To Try laws; several others are considering similar 

legislation. 

 

According to the Phoenix-based Goldwater Institute, more than one million Americans die from 

terminal illnesses every year, yet fewer than 3 percent gain access to investigational treatments through 

clinical trials. 

 

“Compassionate use exceptions are only granted to about 1,000 patients a year,” says a fact sheet on 

the institute’s website. “Many patients run out of time before they can qualify for the exemption … 

Right To Try laws help patients gain immediate access to the medical treatments they need before it’s 

too late.” 

 

Said Melmeyer: “Our goal is to expand access to investigational therapies for those who do not 

qualify. But it’s not the FDA withholding access, it’s the companies.” 

 

FDA Commissioner Scott Gottlieb weighed in on the issue at the NORD summit. 

 

“We are fully committed to the goals of getting patients earlier access when they’ve exhausted other 

options,” said Gottlieb, a keynote speaker at the summit. “But there are various obstacles. There just 

isn’t product available in many cases because of manufacturing issues. Companies are using batches 

developed just for the purpose of clinical trials that have to be rationed, even in a pre-approval setting.” 

 

Martha Rinker, NORD’s vice president of policy, said she expects two or three hearings on this topic, 

but Right to Try “is probably not going to see legislation on the federal level.” 

 

Melmeyer advised the many patient advocates attending NORD’s event to “get to know the individuals 

at the FDA” who can help organizations navigate federal bureaucracy — and to keep pressure on 

Congress to do what’s right for the estimated 30 million Americans with rare diseases. 

 

“All the folks who called their congressmen, tweeted or sent that email, made that video or Facebook 

post, they were so effective,” he said of past efforts. “It was the perfect testament to the power of 

advocacy — and why we need to be involved.” 
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November 27, 2017 

Specialtypharmacytimes.com 

 

Oral Hepatitis C Drug Found Safe in Patients with Renal Failure 

 

The fixed dose oral combination of glecaprevir and pibrentasvir (Mavyret) demonstrated efficacy 

across genotypes and was found safe in patients with severe renal impairment, in a recently published 

phase 3 trial. 

 

Lead author of the study report, Edward Gane, MD, of the Liver Unit in Auckland City Hospital, New 

Zealand, commented on the study drug to MD Magazine.  

 

"The new fixed dose combination of glecaprevir and pibrentasvir provides a safe and effective 

treatment for patients with hepatitis C infection who have severe renal impairment," Gane said. 

"Because neither drug is cleared by the kidney, no dose adjustment is required even in people on 

dialysis." 

 

Gane and colleagues found that HCV infection is more prevalent among patients with chronic kidney 

disease (CKD) than among those without the disease; and those with concomitant HCV infection are at 

higher risk for progression to end-stage renal disease, as well as for compensated cirrhosis and 

hepatocellular carcinoma. 

 

With no other all-oral direct acting antiviral (DAA) yet approved for patients with severe renal 

impairment and HCV genotype 2,3,5 or 6 infection, the only other available approved option for this 

population is interferon with ribavirin. 

 

"However, the negative side-effect profile of interferon is well documented in this population, and 

ribavirin is excreted in the urine, (and) accumulates systemically in patients with severe renal 

impairment," researchers wrote. 

 

The NS3/4A protease inhibitor glecaprevir and the NS5A inhibitor pibrentasvir are both excreted 

through the biliary system rather than through renal clearance, and the fixed dose oral combination has 

been approved for treatment of HCV genotype 1,2,3,4,5 or 6 with or without compensated cirrhosis, 

and in genotype 1 previously treated with an NS5A inhibitor or an NS3/4A protease inhibitor but not 

both. 

 

In the open-label single-group phase 3 trial (EXPEDITION-4) the researchers provided 12 weeks of 

Mavyret to 104 patients with stage 4 or 5 CKD (82% dependent on hemodialysis) and concurrent 

infection with HCV genotype 1 (52%), 2 (16%), 3 (11%), 4 (19%), 5 or 6 (2%). 

 

A total of 19% of patients had compensated cirrhosis, and 42% had received previous treatment for 

HCV infection, most with a combination of interferon and ribavirin. 

 

Gane and colleagues reported that sustained virologic response (SVR) at 12 weeks, consistent with 

cure, was attained in 98% of patients.  There were no instances of virologic failure during treatment or 

of virologic relapse during 12 weeks of follow-up after the end of treatment. 

 

The side effect profile of the regimen was characterized as acceptable, which was particularly notable 

for this population with numerous coexisting conditions. The most common adverse events were 
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pruritus, fatigue and nausea. There was a similar rate of adverse events in patients undergoing dialysis 

as in those who were not on dialysis. 

 

"In the phase 3 study in patients with severe renal impairment including those on dialysis, all patients 

who received 12 weeks treatment were cured and there was no toxicity seen,” Gane said. “The lack of 

significant drug interactions and no need for ribavirin makes this an ideal treatment regimen in this 

patient population.” 

 

The study, "Glecaprevir and Pibrentasvir in Patients with HCV and Severe Renal Impairment," was 

published online in the New England Journal of Medicine last month. 
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November 27, 2017 

Businesswire.com 

 

U.S. Label Update for ALPROLIX® Adds Data Reinforcing Efficacy and Safety of Long-Term 

Prophylactic Treatment in Adults, Adolescents and Children with Hemophilia B 

 

Bioverativ Inc., a global biopharmaceutical company dedicated to transforming the lives of people 

with rare blood disorders, today announced that the U.S. Food and Drug Administration (FDA) has 

approved updated labeling for ALPROLIX® [Coagulation Factor IX (Recombinant), Fc Fusion 

Protein], the leading extended half-life therapy for the treatment of adults and children with hemophilia 

B. The label update, including the addition of pediatric data showing prophylactic treatment with 

ALPROLIX results in effective bleed protection with extended dosing intervals, further supports the 

long-term efficacy and safety profile of ALPROLIX. These updates are based on interim data from the 

Phase 3 B-YOND open-label extension trial and final data from the Phase 3 Kids B-LONG pediatric 

study. 

 

ALPROLIX is a recombinant clotting factor therapy developed using Fc fusion technology to prolong 

circulation in the body and has been studied in more than 150 adult, adolescent, and pediatric patients 

over 17,000 exposure days as part of its clinical development program. The new label demonstrates 

additional clinical trial experience with 93 subjects treated prophylactically for more than 104 weeks. 

 

“ALPROLIX has the most clinical trial experience of any hemophilia B extended half-life therapy on 

the market, and in the three years since approval, we have continued to observe low overall bleed rates, 

as well as low spontaneous and joint bleeds with extended prophylactic dosing across all populations,” 

said Rogerio Vivaldi, MD, Executive Vice President and Chief Global Therapeutics Operations Officer 

at Bioverativ. “The addition of the pediatric annual bleed rates, and adult and adolescent joint bleed 

data, to the label reflects a growing body of evidence highlighting the clinical benefit of ALPROLIX 

and our commitment to improving patient outcomes through extended half-life protection.” 

 

The ALPROLIX label update is based on FDA review of results from B-YOND, an open-label, non-

randomized extension study of previously-treated adults and adolescents enrolled in the Phase 3 B-

LONG study and participants of Kids B-LONG, a Phase 3 study of children (<12 years of age) with 

severe hemophilia B. In these trials, weekly prophylactic treatment with ALPROLIX resulted in a 

median spontaneous annualized bleeding rate (AsBR) of zero among children and 1.04 among adults 

and adolescents, and a median joint annualized bleeding rate (ABR) of zero among children and 1.11 

among adults and adolescents. Median overall ABRs for children, and adults and adolescents with 

weekly prophylactic treatment, were 1.97 and 2.95, respectively. Updated pharmacokinetic data from 

these studies are also included in the label. 

 

Obstructive uropathy was also added to the label as a common adverse reaction (incidence of greater 

than or equal to one percent). Obstructive uropathy was reported in two subjects and the condition was 

resolved in both cases with hydration. Other common adverse reactions include headache and oral 

paresthesia (an abnormal sensation in the mouth). 

 

About the B-YOND Extension Study 

 

B-YOND enrolled 116 previously-treated males, including 93 participants (81%) who completed B-

LONG, and 23 (100%) who completed Kids B-LONG. The primary outcome measure is development 

of inhibitors. Secondary endpoints include the annualized number of bleeding episodes per subject 
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(including spontaneous joint bleeding rates), ALPROLIX exposure days per participant, ALPROLIX 

consumption (total IU/kg per subject per year), and the participant’s assessment of response to 

treatment of a bleeding episode. 

 

About ALPROLIX® 

 

ALPROLIX® [Coagulation Factor IX (Recombinant), Fc Fusion Protein] is a recombinant clotting 

factor therapy developed for hemophilia B using Fc fusion technology to prolong circulation in the 

body. It is engineered by fusing factor IX to the Fc portion of immunoglobulin G subclass 1, or IgG1 

(a protein commonly found in the body), enabling ALPROLIX to use a naturally occurring pathway to 

extend the time the therapy remains in the body (half-life). While Fc fusion technology has been used 

for more than 15 years, Bioverativ and its collaboration partner, Swedish Orphan Biovitrum AB (publ) 

(Sobi) have optimized the technology and are the first companies to utilize it in the treatment of 

hemophilia. ALPROLIX is manufactured using a human cell line in an environment free of animal and 

human additives. 

 

ALPROLIX is approved and marketed by Bioverativ for the treatment of hemophilia B in the United 

States, Japan and Canada. It is also approved in Australia, New Zealand, Brazil and other countries, 

and Bioverativ has marketing rights in these regions. It is also authorized in the European Union, 

Iceland, Liechtenstein, Norway and other countries, where it is marketed by Sobi. 

 

Allergic-type hypersensitivity reactions and development of inhibitors have been observed with 

ALPROLIX in the treatment of hemophilia B, including in previously untreated patients. For more 

information, please see the full US prescribing information for ALPROLIX. Note that the indication 

for previously untreated patients is not included in the EU Product Information. 

 

About Hemophilia B 

 

Hemophilia B is caused by having substantially reduced or no factor IX activity, which is needed for 

normal blood clotting.1 The World Federation of Hemophilia estimates that approximately 29,700 

people are currently diagnosed with hemophilia B worldwide.2 

 

People with hemophilia B may experience bleeding episodes in joints and muscles that cause pain, 

decreased mobility and irreversible joint damage. In the worst cases, these bleeding episodes can cause 

organ bleeds and life-threatening hemorrhages. Infusions of factor IX temporarily replace clotting 

factors necessary to resolve bleeding and, when used prophylactically, to prevent new bleeding 

episodes.1 

 

About Bioverativ 

 

Bioverativ is a global biopharmaceutical company dedicated to transforming the lives of people with 

hemophilia and other rare blood disorders through world-class research, development and 

commercialization of innovative therapies. Launched in 2017 following separation from Biogen Inc., 

Bioverativ builds upon a strong heritage of scientific innovation and is committed to actively working 

with the blood disorders community. The company’s mission is to create progress for patients where 

they need it most and its hemophilia therapies when launched represented the first major advancements 

in hemophilia treatment in more than two decades. For more information, visit www.bioverativ.com or 

follow @bioverativ on Twitter. 
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Bioverativ Safe Harbor 

 

This press release contains forward-looking statements, including statements about the potential 

benefits, safety profile, and efficacy of ALPROLIX in hemophilia B and potential treatment decisions 

of physicians. These forward-looking statements may be accompanied by such words as “anticipate,” 

“believe,” “could,” “estimate,” “expect,” “forecast,” “intend,” “may,” “plan,” “potential,” “project,” 

“target,” “will” and other words and terms of similar meaning. You should not place undue reliance on 

these statements. These statements involve risks and uncertainties that could cause Bioverativ’s actual 

results to differ materially from those reflected in such statements, including, without limitation, risks 

and uncertainties associated with Bioverativ’s drug development and commercialization activities 

described in the Risk Factors section of Bioverativ’s filings with the Securities and Exchange 

Commission. These statements are based on Bioverativ’s current beliefs and expectations and speak 

only as of the date of this press release. Bioverativ does not undertake any obligation to publicly 

update any forward-looking statements. 
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HAVEN 3 Data Supports Use of Hemlibra to Treat Hemophilia a Patients Without Factor VIII 

Inhibitors 

 

By Alice Melão 

 

Administration of once-weekly Hemlibra (emicizumab-kxwh) significantly reduced bleeding rates in 

patients with Hemophilia A compared to other clotting factor VIII prophylaxis (preventive) therapy, 

according to the latest results of the Phase 3 HAVEN 3 study announced by Roche. 

 

Developed by Chugai Pharmaceutical, Roche, and Genentech, Hemlibra is an antibody designed to be 

administered by an injection of a ready-to-use solution under the skin. It will activate the natural 

coagulation cascade and restore the blood clotting process in patients with hemophilia A. 

 

Earlier this month the U.S. Food and Drug Administration (FDA) approved Hemlibra as prophylactic 

(preventative) therapy to prevent or reduce bleeding episodes in children and adults with hemophilia A 

with factor VIII inhibitors. The FDA’s positive decision was based on safety and efficacy data from 

the HAVEN 1 (NCT02622321) and HAVEN 2 (NCT02795767) trials. 

 

Hemlibra is still under regulatory review by the European Medicines Agency (EMA) to be granted 

marketing authorization in Europe 

 

“It is well established that prophylaxis is the preferred approach for treatment of hemophilia A, but this 

can require frequent intravenous infusions, and some patients on prophylaxis can still experience 

bleeds, while others prefer on-demand treatment,” Johnny Mahlangu, faculty of health sciences at the 

University of the Witwatersrand and NHLS, in Johannesburg, South Africa, said in a press release. 

 

“Given its potential to be dosed through subcutaneous injection only once weekly or every other week, 

Hemlibra may provide a further effective prophylactic treatment option for more people with 

hemophilia A and help alleviate some of the administration burden associated with current treatment,” 

he said. 

 

The most recent open-label HAVEN 3 trial (NCT02847637) evaluated Hemlibra’s therapeutic 

potential in a group of patients with hemophilia A, but without inhibitors to factor VIII. The study 

included 152 patients aged 12 years or older who already had been treated with another factor VIII 

therapy, either on-demand or in prophylaxis regimens. 

 

Those who received prior on-demand therapy were randomly assigned to three treatment groups. The 

patients received 3 mg/kg of Hemlibra per week for up to four weeks followed by injections of 1.5 

mg/kg once-weekly or 3 mg/kg once every two weeks until the end of the study. Those included in the 

third group did not receive any prophylactic treatment during the study period. 

 

The patients who were receiving prior prophylaxis treatment with another factor VIII therapy switched 

to Hemlibra at 3 mg/kg dose per week for 4 weeks, followed by once-weekly 1.5 mg/kg until 

completion of the study. 
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HAVEN 3 clinical data showed that patients who received injections of Hemlibra once-weekly or 

every two weeks had significantly fewer bleeding episodes over time compared to those who did not 

receive the treatment. In addition, the investigators reported that once-weekly Hemlibra prophylaxis 

was more efficient in reducing the number of bleeding episodes than prior factor VIII prophylaxis 

therapies. 

 

“Hemlibra is the first product to show superior efficacy to factor VIII prophylaxis. These results in 

people with hemophilia A without inhibitors represent the next step forward in our clinical trial 

program, which includes the positive HAVEN 1 and interim HAVEN 2 data in people with inhibitors,” 

Sandra Horning, MD, chief medical officer and head of global product development at Roche. “We 

look forward to working with health authorities to make this treatment available for all people with 

hemophilia A as soon as possible.” 

 

No additional safety concerns were reported during HAVEN 3. Similarly to what had been reported in 

prior trials, the most common adverse effects associated to Hemlibra administration were injection site 

reactions. 

 

Hemlibra’s safety and effectiveness are currently being evaluated in the HAVEN 4 (NCT03020160) 

trial in patients with hemophilia A, with or without inhibitors. In this study participants will receive 6 

mg/kg of the therapy every four weeks after an initial one-month “loading” period. 


