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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 9, 2017 

Mobihealthnews.com 

 

Pfizer, Hemophilia Society Launch Disease-Awareness App Game for Boys in Qatar 

 

By Dave Muoio 

 

Pfizer and the Friends of Haemophilia Society have launched an app game specifically designed to 

help boys aged four years and older learn about and manage their hemophilia.  

 

Released in Qatar, “HemoHeroes” tasks players with guiding their ‘hero’ through different everyday 

scenarios, such as exercising, cooking, and bathing. While each of these are designed to be a fun 

challenge, they also focus on the lifestyle considerations that come with hemophilia, specifically in 

regard to healthy eating, oral hygiene, household hazards, taking prophylactic medication, and other 

areas of disease management. 

 

“It is often hard for children to grasp their reality and understand what Hemophilia is and how best to 

cope with it,” Dr. Ahmed Abdelbari, clinical pharmacist at Hamad General Hospital and representative 

of the Friends of Haemophilia Society, said in a statement. “Awareness information is often too 

technical and sometimes even scary for them. ‘HemoHeroes’ is a much welcome platform, and we are 

confident it will improve Hemophilia awareness and management for our young patients thanks to the 

game’s fun, positive, and engaging delivery.” 

 

The game is intended to replace much of the rote education young boys would receive in the doctor’s 

office with a more enjoyable alternative, a representative of the companies told MobiHealthNews. As 

such, both the game’s characters and its activities were designed with these young patients in mind. 

 

“The game is specifically designed to resonate with little ones, helping many young male patients and 

their families really understand the merit of a healthy lifestyle and the importance of treatment 

compliance,” Mohamed Fawzy, Gulf Cluster lead of Pfizer, said in a statement. “With this app, we 

continue to put patients at the forefront of everything we do, and supporting patients in understanding 

their condition; key aspect of our patient centric approach.” 

 

“HemoHeroes” isn’t Pfizer’s first effort to bring hemophilia awareness to children. In August, the 

company launched a Minecraft mod designed to teach kids aged eight to 16 years about the condition. 

The HEMOCRAFT mod is free to those that already own Minecraft, and uses the video game’s engine 

to present a new world and adventure themed around hemophilia treatment and management. 

 

"These new digital innovations can be integrated into everyday routines to help empower people with 

hemophilia to learn about and track different aspects relevant to their disease so that they can have 

informed conversations with their healthcare providers," Kevin Williams, chief medical officer of 

Pfizer Rare Disease, said at the time. 

 

That same week, Pfizer also announced the HemMobile Striiv Wearable, which integrates with the 

company’s HemMobile app and offers an array of features to help patients track daily activity levels 

and monitor their heart rates. 
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November 10, 2017 

Medscape.com 

 

CHMP Backs Rurioctocog alfa pegol (Adynovi) for Hemophilia A 

 

By Megan Brooks 

 

The Committee for Medicinal Products for Human Use (CHMP) has recommended approval of 

rurioctocog alfa pegol (Adynovi, Baxalta Innovations GmbH) for the treatment and prophylaxis of 

bleeding in patients aged 12 years and older with hemophilia A (congenital factor VIII deficiency). 

 

Rurioctocog alfa pegol is a recombinant human factor VIII that replaces the missing coagulation factor 

VIII needed for effective hemostasis, the European Medicines Agency (EMA) noted in a news release. 

 

Rurioctocog alfa pegol has been shown to prevent and control bleeding when used on demand and 

during surgical procedures, as seen in clinical trials in adult and pediatric patients with hemophilia A. 

 

The most common side effects are headache, diarrhea, nausea, and rash. 

 

Rurioctocog alfa pegol should be prescribed by physicians experienced in the treatment of hemophilia, 

the EMA said. It will be available as a powder and solvent for solution for injection in 250, 500, 1000, 

and 2000 IU. 

 

Detailed recommendations for the use of rurioctocog alfa pegol will be described in the summary of 

product characteristics, which will be published in the European public assessment report and made 

available in all official European Union languages after the marketing authorization has been granted 

by the European Commission. 

 

Hemophilia is rare. According to the World Federation of Hemophilia, about 1 in 10,000 people are 

born with the disorder. 
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November 13, 2017 

Hemophilianewstoday.com 

 

First Hemophilia A Patient Enrolls in Phase 4 Trial for Eloctate Immune Tolerance Induction 

 

By Patricia Inacio, PhD 

 

Swedish Orphan Biovitrum (Sobi) announced the successful enrollment of the first hemophilia A 

patient in the company’s ReITIrate clinical trial. 

 

The Phase 4 study (NCT03103542), sponsored in collaboration with Bioverativ Therapeutics, is 

actively recruiting participants who have developed inhibitors and who have failed to respond to other 

therapies. Researchers will investigate the ability of Eloctate (efmoroctocog alfa), a recombinant 

clotting factor therapy developed for hemophilia A, to induce immune tolerance, a process scientists 

describe as immune tolerance induction (ITI) potential, for up to 60 weeks. 

 

The development of an inhibitor is a major complication faced by patients with hemophilia A who 

have been treated with factor VIII (FVIII) therapies. In these patients, the body produces inhibitors 

(antibodies) directed against the foreign factor proteins. This renders standard replacement therapy 

ineffective and increases the risk of severe bleeding and morbidity, which also results in soaring 

healthcare costs. 

 

Previous Phase 3 clinical trials — A-LONG (NCT01181128), Kids ALONG (NCT01458106), and the 

ongoing ASPIRE extension study (NCT01454739) — showed Eloctate’s long-term effectiveness as a 

therapy for acute bleeding episodes. Additionally, Eloctate showed effectiveness in surgical and 

preventive management in previously treated males with severe hemophilia A. 

 

The primary objective of the ReITIrate clinical trial is to evaluate the number of patients who achieve 

ITI success, determined by the following three criteria: being negative for inhibitor (according to the 

Nijmegen-modified Bethesda assay) at two consecutive visits; showing an increase in factor VIII 

incremental recovery (IR) of at least 66% of the expected IR at two consecutive visits; and a factor 

half-life above seven hours. 

 

Participants will be treated with Eloctate at 200 international units (IU)/kilogram (kg), administered 

once daily in an injection, or in several injections throughout the day. The study will continue for a 

maximum of 60 weeks. 

 

Participants who meet the criteria for ITI success will receive tapered doses over 16 weeks until a 

prophylactic, or preventive, dose is achieved as defined by the investigator. Then, participants will be 

followed for 32 weeks while receiving prophylactic treatment with Eloctate. The study’s estimated 

completion date is April 2020. 

 

“We are committed to provide treatment options to patients with haemophilia that will enable them to 

make choices and live the lives they would like to live. The ReITIrate study is very much aligned with 

that commitment and may address one of the most critical questions – treatment management of 

patients who have developed inhibitors,” Krassimir Mitchev, MD, PhD, vice president and medical 

therapeutic area head of hemophilia at Sobi, said in a press release. 
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Eloctate is approved and marketed in the United States by Bioverativ Therapeutics for the treatment of 

hemophilia A. In Europe, the therapy is sold under the name Elocta and marketed by Sobi. 
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November 13, 2017 

Poz.com 

 

Treating HIV With Just a Boosted Protease Inhibitor and Epivir Works Well 

 

People on a stable HIV treatment regimen consisting of three antiretrovirals (ARVs) who switch to a 

two-drug regimen of a boosted protease inhibitor plus Epivir (lamivudine) do as well on treatment as 

those who remain on a three-drug regimen, aidsmap reports. 

 

Reducing the number of ARVs in a regimen may mitigate treatment-related toxicities and also lower 

the likelihood of potentially harmful interactions with other medications. 

 

Presenting their findings at the 16th European AIDS Conference in Milan, researchers from the 

GESIDA network of Spanish HIV researchers conducted a meta-analysis of four randomized trials 

including 1,051 people with HIV that compared remaining on a successful three-drug regimen with 

switching to a regimen of a boosted protease inhibitor and Epivir. 

 

The ATLAS study compared Norvir (ritonavir)-boosted Reyataz (atazanavir) plus Epivir to Norvir-

boosted Reyataz plus two nucleoside reverse transcriptase inhibitors (NRTIs). The DUAL study 

compared Norvir-boosted Prezista (darunavir) plus Epivir to Norvir-boosted Prezista plus Truvada 

(tenofovir disoproxil fumarate/emtricitabine) or Epzicom (abacavir/lamivudine). The SALT trial 

compared Norvir-boosted Reyataz plus Epivir to Norvir-boosted Reyataz plus two NRTIs. The OLE 

trial compared Kaletra (lopinavir/ritonavir) and Epivir to Kaletra plus two NRTIs. 

 

Forty-eight weeks after switching to a two-drug regimen, 84.7 percent of participants had an 

undetectable viral load, compared with 83.2 percent of those who stayed on a three-drug regimen. The 

narrow difference between these two rates meant that the two-drug regimens were noninferior to, or as 

effective as, the three-drug regimens. 

 

At week 48, a respective 4 percent and 3.04 percent of those in the two- and three-drug study arms had 

a detectable viral load. This category includes those who experienced viral rebound on treatment and 

those who stopped treatment for other reasons. 

 

These treatment outcomes were consistent regardless of which protease inhibitor was used, the sex of 

the participant or whether he or she had hepatitis C virus (HCV). 
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November 14, 2017 

Thepharmaletter.com 

 

Final Modified Framework for Assessing Ultra-Rare Disease Drug Value Released By ICER 

 

Following a nine-month public process, the USA’s Institute for Clinical and Economic Review (ICER) 

yesterday posted the final modifications to its value assessment framework for reviews of certain 

treatments for serious, ultra-rare diseases. 

 

The modified framework applies to therapies that, based on approved indications and planned clinical 

trials, will be eligible to treat no more than around 10,000 US patients. These modifications are 

effective immediately for all relevant ICER assessments, including the ongoing reviews of new 

treatments for biallelic RPE65-mediated retinal disease, hemophilia A, and cystic fibrosis. 

 

“Incentivizing pharmaceutical innovation while ensuring affordable access to life-improving medicines 

creates a natural tension in any health care system, and this tension is magnified by the evidentiary and 

ethical challenges associated with diseases that affect very small populations,” said Steven Pearson, 

president of ICER. “Our modified framework for ultra-rare diseases establishes a transparent process 

of incorporating these additional considerations, assessing the effectiveness and value of each therapy, 

and recommending a price that aligns with the full benefit a patient will receive. Given the 

pharmaceutical industry’s growing focus on ultra-rare diseases, ICER’s modified framework 

represents a major milestone toward helping US patients gain access to the therapies they need at a 

price they and the country can afford.” 

 

Key modifications for treatments of ultra-rare diseases include: 

 

• ICER will provide context around potential evidence limitations – including the feasibility of 

conducting randomized controlled trials, validating surrogate outcome measures, and obtaining 

long-term data on safety and the durability of clinical benefit. 

 

• ICER will adapt its analyses to provide cost-effectiveness results for the broader range of 

$50,000-$500,000 per quality-adjusted life year (QALY) gained. 

 

• ICER will calculate value-based price benchmarks using the standard range of $100,000-

$150,000 per QALY, but will indicate in all reports that decision-makers often give special 

weight to additional benefits and contextual considerations when determining coverage of more 

expensive treatments for ultra-rare diseases. 

 

• If the treatment has a significant effect on broader societal costs — such as patient or caregiver 

productivity, education, or disability - ICER will include these costs in a separate analysis 

presented alongside the standard health system perspective cost-effectiveness results and 

associated value-based price benchmarks. 

 

 

• Manufacturers will have the opportunity to provide information about the development and 

manufacturing costs for their product. This information will be included, unedited, in a new 

dedicated section of each ICER report. 
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The complete summary of framework modifications is available at http://www.icer-

review.org/material/final-ultra-rare-adaptations/. 
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November 16, 2017 

Phys.org 

 

Team's Advance Allows Gene Editing with Surgical Precision 

 

Yale researchers report they have created a more precise and efficient technology to edit the genomes 

of living organisms, an ability that is transforming medicine and biotechnology. The new method, 

described Nov. 16 in the journal Cell, eliminates some of the drawbacks of genome editing 

technologies, which enables scientists to insert or eliminate genes within DNA. 

 

"You can think of existing technology as a hacksaw and this method as a scalpel that enables us to 

make precise genetic modifications with high efficiency at multiple sites within the genome of a 

eukaryote," said senior author Farren Isaacs, associate professor of molecular, cellular & 

developmental biology at the Systems Biology Institute on Yale's West Campus. 

 

Existing gene editing technology, for example CRISPR/cas9, typically breaks two strands of DNA 

when introducing genetic modifications. Organisms mobilize in an effort to repair those breaks in 

DNA, which can be lethal to cells. However, sometimes those breaks aren't fixed or repairs create tiny 

DNA sequence errors that can alter the function. 

 

"Breaking and creating errors in genes is not true editing," said Edward Barbieri, a recent Ph.D. 

graduate from Yale and lead author of the study. 

 

The Yale team engineered this DNA replication and repair function in yeast so that new genetic 

information can be inserted without double strand breaks across many different regions of the genome. 

 

The new improved gene editing technique—eukaryotic multiplex genome engineering (eMAGE)—can 

speed efforts to replace disease-causing genes, identify and produce naturally-occurring antibiotics or 

cancer fighting agents and spur creation of new industrial biotechnology products, Isaacs says. The 

team's approach was used to generate nearly a million combinatorial genetic variants to introduce 

precise genetic changes across many genome sites, resulting in changes that re-tuned gene expression 

and metabolism. 

 

"We can create lots of combinations of mutations, which gives us an unprecedented tool to identify 

driver mutations of disease and fundamentally re-program cellular behavior," Isaacs said. "Our sights 

are set to further develop the technology and expand to multiceullar organisms." 


