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Overview  
The Fabry International Network (FIN) and the Medical Advisory Board (MAB) of FIN 

collaborated to develop a FIN Fabry Treatments Survey about the current global Enzyme 

Replacement Therapy (ERT) situation. This includes the reduced supply of Fabrazyme 

beginning in mid 2009 and more recently the limited access to Replagal. This survey is 

intended to utilize the patient perspective to examine the global impact on Fabry patients 

resulting from these changes in ERT availability. 

 

CLbΩǎ Ǿƛǎƛƻƴ is of a world where every person affected by Fabry disease has the best quality 

of life possible through early diagnosis, treatment and cure. The mission of FIN is to be a 

global, independent network of Fabry patient associations whose purpose is to collaborate, 

communicate and promote best practice to support those affected by Fabry disease. 

 

The survey was open to all Fabry affected (male, female and children) on treatment or not 

on treatment.  Participants were asked to complete the following survey to the best of their 

ability in an effort to help FIN share the important information collected with all Fabry 

patient organisations and stakeholders worldwide. FIN ensured all participants that no 

personal or confidential information will be shared.  

 

This survey was developed by a sub-committee of the FIN Board.  The Survey Committee 

engaged various stakeholders including; the FIN MAB (Medical Advisory Board), FIN industry 

partners and FIN member Fabry patient organisations.  FIN would like to formally 

acknowledge and thank Eurordis for assisting with language translation of the FIN Fabry 

Treatment Survey into multiple languages.  FIN would also like to acknowledge Gail Jackman 

of Reach Research who completed the data analysis and power point presentation for FIN 

and volunteers for their contributions. 

Background  
Production of Fabrazyme®, a major Enzyme Replacement Therapy (ERT) for those with Fabry 

Disease, was halted in June 2009 after a viral contamination was discovered in the sole 

production facility for this drug.  The production interruption was expected to be temporary, 

but was extended several times when new issues arose.  The supply of Fabrazyme® at 

completion date of this report remains at reduced supply globally. The length and severity of 

the supply interruption has resulted in most that had been on Fabrazyme® in 2009 to 

experience reduced access which resulted in: 

¶ Reduced dosage and / or missed treatments 

¶ Switching to Replagal®, another enzyme replacement therapy, or another treatment 

¶ ! ǇŀǘƛŜƴǘΩǎ ƛnvoluntary vacation from treatment 
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Objectives  
 

Fabry International Network, the major umbrella organisation for patient organisations 

serving the Fabry community is concerned with the following: 

¶ How the Fabrazyme supply disruption has impacted those with Fabry 

¶ What can be done now to assist those in need  

¶ How the situation could have been / could be handled better 

A survey was conducted with members of 24 Fabry organisations across 22 countries to 

collect the following information: 

¶ How treatment has been impacted by the supply disruption 
 

¶ Communication channels and vehicles used to learn about the Fabrazyme shortage 

and preferred channels and vehicles for learning about supply updates 

¶ Ways that changes in treatment resulting from the supply interruption have 

impacted physical and mental health and need for medical and support services 

FIN in conjunction with participating Fabry organisations, will use the information from this 

survey to;   

¶ Identify the types of information and services that the Fabry community needs to 

cope with negative impacts from the supply shortage 

¶ Facilitate the delivery of information and services using preferred channels and 

vehicles 

¶ FIN is open to the opportunity to work with governments and industry to help 

develop plans to resolve ongoing issues and to handle them better if they occur. 
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Methodology  
 

The FIN Survey Committee designed an online survey in consultation with the FIN Board, FIN 

MAB (Medical Advisory Board), FIN Industry Partners; Genzyme, Shire and Amicus as well as 

professional research companies.   The final draft was uploaded into an online survey 

format.  The English version was translated into 6 different languages; French, Italian, 

German, Polish, Portuguese and Spanish (Eurordis donated this service via their translators).  

The translated surveys were entered into the online survey format (totaling 7 different 

online surveys). The survey was sent to FIN members of 24 Fabry organisations across 22 

countries.  Members of the participating Fabry organisations were sent an email invitation 

with a link to the online survey asking them to participate.  The invitations were translated 

from English into several languages with assistance from Eurordis translators and FIN 

Patient Organisation Leaders.   Reminder emails were sent to most organisation members 

after about 1 month.  The invitations and survey clearly identified FIN as the sponsor of the 

ǎǳǊǾŜȅ ŀƴŘ ƎǳŀǊŀƴǘŜŜŘ ŎƻƴŦƛŘŜƴǘƛŀƭƛǘȅ ƻŦ ǊŜǎǇƻƴŘŜƴǘǎΩ ǇŜǊǎƻƴŀƭ ƛƴŦƻǊƳŀǘƛƻƴ.  The survey 

went live in December 2010 and data in this report represent all responses collected by 

January 31, 2011.  The committee translated the open-ended responses again with 

assistance from FIN member patient organisation leaders.   

After approaching several research companies, the committee chose Reach Research to 

assist with the following: 

¶ Downloading responses from online surveys 

¶ Code open-ended responses from English translations 

¶ Clean survey responses 

¶ Tabulate findings 

¶ Write a report / summary (in power point) summarizing findings 

 

A copy of the English version of the survey appears separately. 

¶ A total of 442 individuals responded to the survey in time for inclusion in this report 

¶ Data are reliable within +/- 5 percentage points at 95% confidence level for the total 

sample of 442 
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Respondent Prof ile  

Locality  
Most respondents are from North America and Western Europe.  There was opportunity for 

respondents to specify their country/region.  The following other regions included: Turkey, 

Egypt, China, Serbia and Estonia.  

Age 
The average age of respondent is 45 years old. 

Gender 
The sample splits equally by gender. 

 

Total 
(N=442)  

 
Region  
North America 52% 
Europe 39% 
Other 9% 

Age 
 

Under 18 3% 
18 to 25 7% 
26 to 35 13% 
36 to 45 24% 
46 to 55 30% 
56 to 65 17% 
Over 65 6% 
Mean Age 45 years 

Gender 
 

Male 50% 
Female 50% 

 
 

 

 

 

Base: Total respondents  
Q. 1: What country/region do you live in? 
Q.2: Gender 
Q3: ¸ƻǳΩǊŜ Age 
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   Country Number 
Percent of  

Total Respondents 
United States 162 37% 
Canada 62 14% 

   Australia 29 7% 
   The Netherlands  29 7% 

Italy 28 6% 
United Kingdom 24 6% 
Switzerland 18 4% 
France 17 4% 
Poland 13 3% 
Finland 10 2% 
Norway 8 2% 
Belgium 7 2% 

   Germany 7 2% 
   Sweden 5 1% 
   Brazil 3 1% 
   New Zealand 2 1% 
   Lithuania 1 - 
   Ireland     1 - 
   Denmark 1 - 
   Spain 1 - 
   Other 7 2% 
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Limitations  
 

Participating Fabry organisations sent email invitations to their membership requesting 

them to click on a link and complete the survey.  Participation in the survey is likely to vary 

by country based on: 

¶ /ƻƳǇƭŜǘŜƴŜǎǎ ŀƴŘ ŀŎŎǳǊŀŎȅ ƻŦ ŜŀŎƘ ƻǊƎŀƴƛȊŀǘƛƻƴΩǎ ŜƳŀƛƭ ƭƛǎǘǎ 

¶ The accessibility to computers and a high-speed Internet connection for email 
delivery and survey download.  Some places there are restrictions on the use of e-
mail when communicating with patients. 

¶ Comfort with providing personal and medical information over the Internet 

¶ Ease of reading and responding in one of the 7 languages available 

¶ Dates when the original invitations and reminders were sent and likelihood that 
members would be available to receive and respond to the request 

The results presented are dominated by responses from the US and Western Europe.  Given 

that response patterns differ greatly by country/region, results should not be considered 

representative of global experiences, and individual patient organizations will likely want to 

examine the results for their country separately. 

Members of patient organisations are typically the most informed and involved in disease 

management.  Further, survey respondents tend to be ones with strong feelings or 

experiences that they want to share with others.  Thus, while the results reported should be 

useful for patient organisation decision-making, they may not be typical of the larger 

population with Fabry Disease. 

 

Detailed Findings  
 

The detailed findings are categorised into the following areas:  

¶ Health and Treatment Background 

¶ Information about the Shortage 

¶ Impact of Fabrazyme® Shortage on Treatments  

¶ Impact of Shortage on Health and Well-Being. 
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Health and Treatment Background  

Degree to which respondents are affected by Fabry disease  
 

Over half of respondents say they are severely or significantly affected by Fabry disease.  

Few are not affected.  Males are more affected by Fabry than females and those on ERT 

treatments are more affected than those on other or no treatment. 
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Type of Fabry Treatment at time of survey  
 

Most respondents are on ERT and are about equally likely to be on Replagal® and 

Fabrazyme®.  Respondents on ERT have been on treatment for mean of 6 years, regardless 

of which drug they currently receive.  Of total respondents not on treatment: 30% do not 

want or need it, 15% do not qualify, 10% are on a trial, 8% cannot obtain coverage or 37% 

have other reasons. 
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Where Fabry ERT (infusions) are received  
 

Those receiving ERT are equally likely to get their ERT at home as in a hospital, generally 

their local hospital.  Infusion location varies widely across countries.  UK, Canada, France 

and Germany are most likely to get infusions at home.  U.S, Italy, Scandinavia, Poland, 

Australia, New Zealand and other countries are more likely to get infusions at hospitals.   
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Information about the Shortage  

When respondents first learned about the Fabrazyme ® Shortages 
 

Most people learned about the Fabrazyme® shortage in 2009, many in June when 

production problems first emerged.  Germany, Belgium, Netherlands and the US are among 

the earliest to learn of problems. 
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Sources of Information about the supply shortage  
 

Patients have learned about the shortage primarily through Genzyme, Patient Organisations 

and doctors.  They would prefer to receive updates from these same sources, but doctors 

and Patient Organisations more.  Patient Organisations are most important in Italy, France 

and Scandinavia in terms of both how they learned and how they would like to receive 

updates. 
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Vehicles used to communicate  about the shortage  
 

Multiple sources were used to learn about the supply disruption, with letters being the most 

common.  Going forward, email is the most preferred vehicle for receiving updates on the 

situation. 
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Percentage believing each party  is keeping them up to date (Fabry 

Patient Organisation, Fabry Treatment Centre/Doctor, Genzyme or 

Homecare Company).  
 

A majority in all countries except for UK/Ireland believe the Fabry Patient Organisations do 

the best job in keeping the Fabry community informed about the Fabrazyme® shortage.  At 

least a third in all countries except Italy believe Treatment centres and Genzyme do a good 

job and homecare companies do best in Canada and UK/Ireland. 
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Percentage believing more could have been done  
 

Overall, half believe more could have been done with regard to educating the Fabry 

community about the supply shortage.  However, attitudes vary widely across countries. 
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Impact of Fabrazyme ® Shortage on Treatments  

Fabrazyme® treatment during shortage  
 

Most on Fabrazyme® before the shortage received a reduced dose during shortage (time of 

survey).  About a third was taken off Fabrazyme®.  Germany/Switzerland is the only area 

where more than a quarter continued to receive full doses.   At the time of the survey, 

Canadians, French, Italians and Scandinavians are most likely to have switched to Replagal®.  

Those in the US, Australia and New Zealand were least likely to be taken off Fabrazyme® or 

be switched to Replagal®. 
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The Number of Fabrazyme ® Treatme nts Missed Since Supply 

Disruption  

Over two thirds have missed Fabrazyme® treatment during the shortage (at the time of 

the survey).  About a third has missed 6 or more treatments.  Europeans (except 

Poland) and Canadians are least likely to have missed Fabrazyme® treatments. 
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Reasons for Stopping Treatment  

The major reasons for stopping treatment are related to the Fabrazyme® shortage, and 

resulting missing of treatments or receiving reduced doses or switching to Replagal®. 

 

 

 

 

 

 

** Respondent Comments ɀ Appendix A (p28)  
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Changes to medications  since being on reduced dose of Fabrazyme® 

or switching treatments   
 

Since being on reduced dose of Fabrazyme® or switching treatments 29% had made changes 

to other medications and 71% had not. 

Changes to medications since switching to Replagal®  
 

Since being switched to Replagal® 75% had not made changes to other medications and 25% 

had. 

Overall a fifth of all respondents had other medications changed after adjusting for those 

whose Fabry treatments did not change. 

Limitations  
Reasons for medication changes were not requested so cause of change in medication is not 

established. 
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Who recommended change in Fabry treatment  
 

aƻǎǘ ŎƘŀƴƎŜǎ ƛƴ CŀōǊȅ ǘǊŜŀǘƳŜƴǘ ǿŜǊŜ ƛƴƛǘƛŀǘŜŘ ōȅ ƻƴŜΩǎ CŀōǊȅ ŘƻŎǘƻǊΦ  IƻǿŜǾŜǊΣ ƛndividuals 

played an important role in many cases. 
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Impact of Shortage on Health and Well -Being 

Limitations  
In interpreting the positive and negative effects, please note that the base sizes are not the 

same.  About 140 respondents who had a change in medication said they had some sort of 

negative impact from the change.  Only 42 of these same individuals said they had a positive 

impact and only 14 said they felt better or had fewer symptoms. 

The negative effects since being on reduced dose of Fabrazyme ®, 

transferring to Replagal ® or stopping treatment.  
 

21% had no negative effects, 24% had no answer and 55% reported negative effects of 

those whose treatment was affected.  Physical symptoms, especially pain, fatigue, GI 

problems and neuropathy are the most common problems. 
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Positive  effects for those on reduced dose of Fabrazyme ® 
 

Very few reported a positive impact after changing treatments.  Some who switched to 

Replagal® report improved health and shorter infusions. 

 
 

** Respondent Comments  ɀ Appendix C (p 30) 

 

 
Participant responses are personal comments.   

All treatment decisions should be made with a qualified physician. 
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The degree in which selected side effects occurred after change in 

treatment.  
Consistent with the unaided responses, fatigue and pain are the side effects experiences 
most acutely and by most individuals. 

In a separate question, nearly all (87%) said the prospect of missing or switching treatments 
worried them. 

Limitations  
¶ The percentages in this question are only among those reporting a problem (139 

individuals out of 270 having a change in medication). 

¶ Q26 has a variable base of 200 because not all answered.  It is assumed that those 
respondents who did not answer did not experience the problem, but it is difficult to 
determine this.  

¶ When prompted with possible problems, people are more likely to report 
affirmatively, even if it is an extremely minor issue on one day.   

¶ Lƴ ǘƘƛǎ ƛƴǎǘŀƴŎŜ ƻƴŜ ǿƻǳƭŘ ŀǎǎǳƳŜ ǘƘŀǘ ά! ƭƛǘǘƭŜ ƳƻǊŜέ ƳŜŀƴǎ ǘƘŜǎŜ ŀǊŜ ƴƻǘ ǇǊƻōƭŜƳǎ 
of medical significance. 

¶ Respondents who report some organ-related issues are not necessarily organ failure 
but include less favourable test results as confirmed in the range of open-ended 
comments received in Q2 
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Frequency of monitoring of Fabry patients by Fabry  specialist during 

the Fabrazyme® shortage. 
 

Less than a third of those whose treatment was impacted are seeing a Fabry specialist at 

least quarterly.  Most are being monitored only once or twice a year. 

Those now receiving Replagal® are more likely to be monitored and tend to be getting 

tested slightly more often. 
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Overall Summary  
The FIN Fabry Treatments Survey has identified the following via responses: 

¶ Many are severely / significantly affected average age being 45 years. 

¶ Overall, males appeared more affected than females. 

¶ Those on treatment are equally likely to be on Replagal® or Fabrazyme® and have been on 
treatment for mean of 6 years. 

¶ Those not on treatment, either do not want or need it or have other reasons. 

¶ Those receiving ERT are equally likely to get their infusions at home as those in local hospital 
however this varies from country to country. 

¶ Most learned about the shortage problem in June 2009. 

¶ Patients learned about the shortage via Genzyme, Patient Organisations and Doctors. 

¶ Patients prefer updates from same sources but doctors and Patient Organisations more. 

¶ Email is the most preferred vehicle for receiving updates about any changes to treatments. 

¶ Fabry Patient Organisations do the best job in keeping the Fabry community up to date. 

¶ Over half believe more could have been done with regard to educating Fabry community 
about shortage. 

¶ Most on Fabrazyme® before shortage receive a reduced dose during shortage.  A third were 
taken off and few got full dose. 

¶ Two thirds missed Fabrazyme® treatments & one third missed 6 or more. 

¶ Shortage was the main reason for stopping treatment for Fabry disease. 

¶ About a quarter of those on Fabry treatments had changes to other medications. 

¶ Most changes in Fabry ERT ǘǊŜŀǘƳŜƴǘ ǿŜǊŜ ƛƴƛǘƛŀǘŜŘ ōȅ ƻƴŜΩǎ CŀōǊȅ 5ƻŎǘor.  However, 
individuals played a role in many cases. 

¶ Majority of those whose treatment was affected report a negative impact. 

¶ The most common physical symptoms: pain, fatigue, GI problems and neuropathy. 

¶ Very few reported a positive impact after changing treatments. 

¶ Some who switched to Replagal® report improved health & shorter infusions 

¶ Fatigue & Pain are side effects experienced most acutely by those after change in ERT 
treatment 

¶ Less than a third of those whose treatment was impacted are seeing a Fabry specialist at 
least quarterly.   

¶ Most are being monitored once or twice a year. 

¶ Those now receiving Replagal® are likely to be monitored and tend to get tested slightly 
more often.  
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Conclusion 
Overall the survey has revealed some interesting indications of how the supply interruption was 

received by the global Fabry community. The survey took advantage of a free Internet application.  

Participation in an online survey was not possible for everyone and this varies between global regions 

and dependent upon many factors including as outlƛƴŜŘ ƛƴ ǘƘŜ Ψ[ƛƳƛǘŀǘƛƻƴǎΩ ǇŀƎŜ у. 

Conclusions from the FIN Fabry Treatment Survey: 

¶ Male patients on ERT were generally more affected by Fabry than females. 

¶ The number of females responding to the survey was equal to the number of males. 

¶ Even though the survey was distributed in seven different languages the predominantly 
English speaking countries dominated the responses. 

¶ Communication about the supply disruption reached the majority of patients in a reasonable 
time frame, but improvements could be made. 

¶ Fabry patient organisations did the best job of informing the patient community about the 
shortage. 

¶ Globally the majority of patients on Fabrazyme® has been on a reduced dose and has missed 
treatments. 

¶ In the US and some other regions, Replagal® is not commercially available as it is not 
licensed and therefore unavailable as a form of treatment. The results presented are 
dominated by responses from the US and Western Europe.  Given that response patterns 
differ greatly by country/region, results should not be considered representative of global 
experiences.  

¶  The analysis presented is based on a collection of 442 individual responses representing a 
proportion of the global patient population receiving Fabry treatments, and so has value 
both as feedback for the FIN, Fabry Stakeholders and the Fabry population as a whole. It 
may also be useful for other groups facing similar difficulties in the future.  

¶ We learnt the importance of structure and wording of surveys and how easy it is for simple 
questions to be misinterpreted especially when translated. 

Finally FIN thanks all those who responded to the survey providing highly valued insights into 
personal experiences. The Fabry shortages have had a huge impact on patients and ALL Fabry 
stakeholders at large. Many lessons can be learned from this experience as highlighted in this survey 
report. 
 

 

Megan Fookes 
Board of Directors 
Fabry International Network 
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Appendix A - 2ÅÓÐÏÎÓÅÓ ÔÏ 1χ Ȭ)Æ ÙÏÕ ÓÔÏÐÐÅÄ ÔÒÅÁÔÍÅÎÔ ×ÈÙȭ 0ÌÅÁÓÅ 

specify  
 άaȅ ǎon and I have been cut back to once a month, I am furious; I do not want my son to suffer 

ŦǊƻƳ ǘƘƛǎΦ {ƻƳŜƻƴŜ ƴŜŜŘǎ ǘƻ Řƻ ǎƻƳŜǘƘƛƴƎ ƴƻǿΦέ 

άaȅ CŀōǊŀȊȅƳŜ ŘƻǎŜ ǿŀǎ Ŏǳǘ ƛƴ ƘŀƭŦ ǎƻƳŜǘƛƳŜ ŀƎƻ ŀƴŘ L ƘŀǾŜ ƘŀŘ ƭƻǘǎ ƻŦ Ǉŀƛƴ ōŜŎŀǳǎŜ ƻŦ ǘƘŀǘΦέ 

άSince the beginning of the shortage, I have donated all of my doses of Fabrazyme to my 10 yr old 

ǎƻƴΦέ 

ά{ƘƻǊǘŀƎŜ ƻŦ CŀōǊŀȊȅƳŜ ǘǿƛŎŜ ƴƻǿ ǎǿƛǘŎƘŜŘ ǘƻ wŜǇƭŀƎŀƭέ 

άDŜǘǘƛƴƎ м ǘƛƳŜ ŀ ƳƻƴǘƘΣ ƴƻǘ ōƛǿŜŜƪƭȅ 

άL ŀƳ ǎǘƛƭƭ ǿŀƛǘƛƴƎ ŦƻǊ ǘǊŜŀǘƳŜƴǘΣ Ŏŀƴƴƻǘ ƎŜǘ ƳŜŘƛŎŀǘƛƻƴ ŦƻǊ ƳŜ ŀƴŘ Ƴȅ ŎƘƛƭŘǊŜƴΣ ǾŜǊy frustrated and 

ŦŜŜƭ ƘŜƭǇƭŜǎǎ ŀƴŘ a!5Σ ǘƻƻ ōŀŘ ƛǘ ŀƭƭ ƛǎ ōŜŎŀǳǎŜ ƻŦ ǘƘŜ ŀƭƳƛƎƘǘȅ ŘƻƭƭŀǊΦ /ŀƴ ǎƻƳŜƻƴŜ ƘŜƭǇ ǳǎΚΚΚΚέ 

ά²Ŝ ƻƴƭȅ ƎŜǘ ŀ ǘǊŜŀǘƳŜƴǘ ƳŀȅōŜ ǘǿƛŎŜ ƛƴ ǘƘǊŜŜ ƳƻƴǘƘǎ ǿƘŜƴ ǿŜ ŀŎǘǳŀƭƭȅ ǿŜǊŜ ƎŜǘǘƛƴƎ ǘƘŜƳ ŜǾŜǊȅ 

other week. Because of the shortage and it has ŀŦŦŜŎǘŜŘ ǳǎΦέ 

ά5ǳŜ ǘƻ ǎƘƻǊǘŀƎŜ ƻŦ CŀōǊŀȊȅƳŜ ŘƻǎŜ ǿŀǎ ŘŜŎǊŜŀǎŜŘ ōȅ ƘŀƭŦΦέ 

άDŜƴȊȅƳŜ ƘŀŘ ǇǊƻōƭŜƳǎ ŀƴŘ ǿŀǎ ǳƴŀōƭŜ ǘƻ ǇǊƻǾƛŘŜ Ŧǳƭƭ ŘƻǎŜǎ ƻŦ CŀōǊŀȊȅƳŜΦέ 

άL ǎǘƻǇ ƻŎŎŀǎƛƻƴŀƭƭȅ ŘǳŜ ǘƻ ǿƻǊƪ ŀǿŀȅ ŦǊƻƳ ƘƻƳŜ ŀƴŘ ŦŀƳƛƭȅ ƘƻƭƛŘŀȅǎΦ ŀƴŘ ŀŦǘŜǊ мп ȅŜŀǊǎ L ƎŜǘ ǎƛŎƪ ƻŦ 

it from ǘƛƳŜ ǘƻ ǘƛƳŜΦέ 

άtǊƛŎŜ ǿŜƴǘ ǳǇΦ !ƴŘΣ ƘŀǾŜ ǘƻ Ǉŀȅ ƛƴ ŀŘǾŀƴŎŜΦέ 

άL ŎǳǊǊŜƴǘƭȅ ǊŜŎŜƛǾŜ approximately one-half of my prescribed amounts of Fabrazyme due to the 

ǎƘƻǊǘŀƎŜΦέ 

άL ŀƳ ǎƻ ƳŀŘ ŀōƻǳǘ ǘƘŜ ǎƘƻǊǘŀƎŜΣ Ƴȅ ǎƻƴΣ Ƴȅ ŦŀǘƘŜǊΣ ŀƴŘ L ƴŜŜŘ ǘƘŜ ƳŜŘǎΣ what in the heck is going 

ƻƴΚΚΚέ 

άNephrologists decided he did not want to continue to sponsor my IRB for Replagal. I have not had a 

treatment in 8 months because the closest Geneticist ƛǎ о ƘƻǳǊǎ ŀǿŀȅΦέ 

άYƛŘƴŜȅ transplantation т ǿŜŜƪǎέ 

άL ƛƴƛǘƛŀƭƭȅ ƘŀŘ ǊŜŘǳŎŜŘ ŘƻǎŜ ƻŦ Fabrazyme, but due to increase in symptoms, I was switched to 

wŜǇƭŀƎŀƭέ 

ά5ǳŜ ǘƻ CŀōǊŀȊȅƳŜ Ǌŀƴ ƻǳǘΣ ƘŀŘ ǘƻ ŎƘŀƴƎŜ ǘƻ wŜǇƭŀƎŀƭ ŀǳǘǳƳƴ-нлмлΦέ 

four times in the past year 

ά¢ƘŜ ƻƴƭȅ interruption was when the drug company stopped giving us the drug to get the 

goverƴƳŜƴǘ ǘƻ Ǉŀȅ ŦƻǊ ƛǘΦέ 
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Appendix B ɀ Responses to Q24 Ȭ3ÉÎÃÅ ÂÅÉÎÇ ÏÎ ÒÅÄÕÃÅÄ ÄÏÓÅ ÏÆ 

Fabrazyme®, transferring to Replagal ® or stopping treatment have there 

ÂÅÅÎ ÁÎÙ ÎÅÇÁÔÉÖÅ ÅÆÆÅÃÔÓȩ  0ÌÅÁÓÅ ÓÐÅÃÉÆÙȭ  
 

άaȅ CŀōǊŀȊȅƳŜ ŘƻǎŜ ǿŀǎ Ŏǳǘ ƛƴ ƘŀƭŦ ǎƻƳŜǘƛƳŜ ŀƎƻ ŀƴŘ L have had lots of painέ 

 

άLƴŎǊŜŘƛōƭŜ ŦŀǘƛƎǳŜΣ Ŏƻƴǎǘŀƴǘ ƴŀǳǎŜŀ ϧ ŘƛȊȊƛƴŜǎǎΣ ƘŜŀǊƛƴƎ ƭƻǎǎΣ ŘŜŎǊŜŀǎŜŘ ƪƛŘƴŜȅ ŦǳƴŎǘƛƻƴΣ 

constant neuropathy, increase in angiokeratomas, increased migraines, restless legs and 

muscle cramps, gastro-intestinal issues and unexplainŜŘ ƘŜŀŘ Ǉŀƛƴέ 

 

ά{ŜǾŜǊŜ Ǉŀƛƴ ƛƴ ōŀŎƪΣ ƧƻƛƴǘǎΣ ƘŀƴŘǎΣ ŦƛƴƎŜǊǎΦ !ƭƭ ƻƭŘǎ ǇǊƻōƭŜƳǎ ƘŀǾŜ ƎƻǘǘŜƴ ǿƻǊǎŜΦ 

tŀƛƴǎ ǊŜǘǳǊƴŜŘ ŦƻǊ ŀ ǿƘƛƭŜέ 

 

άL ƘŀŘ ōŜŜƴ ƎŜǘǘƛƴƎ ƳƻǊŜ ǘƛǊŜŘ ǿƘŜƴ ƻƴ ǊŜŘǳŎŜŘ ǘǊŜŀǘƳŜƴǘǎ ƻŦ CŀōǊŀȊȅƳŜΦ {ƛƴŎŜ L ǎǘŀǊǘŜŘ 

with Replagal, I have been a lot better, more energy than what I had on full treatments of 

CŀōǊŀȊȅƳŜέ 

 

άDǊŜŀǘŜǊ ŦŀǘƛƎǳŜΣ ƳƻǊŜ ǇŀƛƴΣ ƘŀǊŘŜǊ ǘƻ ƘŜŀǊΣ ōŀƭŀƴŎŜ ǇǊƻōƭŜƳǎΣέ 

 

άLƴŎǊŜŀǎŜŘ ǇŀƛƴǎΣ ƛƴŎǊŜŀǎŜŘ ŘƛŀǊǊƘƻŜŀ wŜŘǳŎŜŘ ǎǿŜŀǘƛƴƎΚ 5ƻƴϥǘ ƪƴƻǿ ŀōƻǳǘ ŀƴȅ ƛƴǘŜǊƴŀƭ 

ŎƘŀƴƎŜǎέ 

 

ά{ǘƻƳŀŎƘ ǇǊƻōƭŜƳǎ ŀǊŜ ǿƻǊǎŜΣ ƳƻǊŜ pain, head problems, sometimes breathing problems, 

lack of ŜƴŜǊƎȅ ƳƻǊŜ ǎŜǾŜǊŜ ǘƘŀƴ ōŜŦƻǊŜέ 

 

ά{ƛƎƴƛŦƛŎŀƴǘ ƛƴŎǊŜŀǎŜ ƛƴ ƴŜǳǊƻǇŀǘƘȅ ƛƴ Ƴȅ ƘŀƴŘǎ ŀƴŘ ŦŜŜǘΣ ƛƴŎǊŜŀǎŜ ƛƴ Ƨƻƛƴǘ ǇŀƛƴΣ ŘŜŎǊŜŀǎŜŘ 

hearing and increased fatigue. These have resulted in missing more work and increased 

ǿƻǊǊȅΦέ 

 

ά{ŎŀǊŜŘ ǘƻ ŘŜŀǘƘ ŦƻǊ Ƴȅ {ƻƴ ŀƴŘ CŀǘƘŜǊέ 

 

άL ƛƴƛǘƛŀƭƭȅ ǿŀǎ ƻƴ ǊŜŘǳŎŜŘ ŘƻǎŜ ƻŦ CŀōǊŀȊȅƳŜΣ ōǳǘ ŘǳŜ ǘƻ ƛƴŎǊŜŀǎŜŘ ǎȅƳǇǘƻƳǎΣ ƳŜŘƛŎŀǘƛƻƴ 

was ŎƘŀƴƎŜŘ ǘƻ wŜǇƭŀƎŀƭΦ {ƛƴŎŜ ŎƻƳƳŜƴŎƛƴƎ Ŧǳƭƭ ŘƻǎŜ ƻŦ wŜǇƭŀƎŀƭΣ L ƘŀǾŜ ōŜŜƴ ǿŜƭƭΦέ 

 

άbƻǘ ǘƘŀǘ L ŀƳ ŀǿŀǊŜ ōǳǘ ŎƻǳƭŘ ōŜ ǎƻƳŜǘƘƛƴƎ ƛƴǘŜǊƴŀƭƭȅέ 

 

άYƛŘƴŜȅ ŦŀƛƭǳǊŜέ 

 

DISCLAIMER:  The included responses are individual quotes and do not necessarily 

represent the entire Fabry community. 
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Appendix C Respondents to Question 25 Ȱ3ÉÎÃÅ ÂÅÉÎÇ ÏÎ ÒÅÄÕÃÅÄ ÄÏÓÅ 

Fabrazyme, transferring to Replagal or stopping treatment, please tell 

ÕÓ ÏÆ ÁÎÙ ÐÏÓÉÔÉÖÅ ÅÆÆÅÃÔÓȩȱ 
 

Majority of respondents said ς άbƻƴŜέ 

άIŀǾŜ ƘŀŘ ƴƻ ŘƛŦŦƛŎǳƭǘƛŜǎέ 

άbƻ ƭƻƴƎŜǊ ŜȄǇŜǊƛŜƴŎŜ ŎƘǊƻƴƛŎ ŎƻƴǎǘƛǇŀǘƛƻƴ ŀƴŘ ŎƘǊƻƴƛŎ ōƭƻŀǘƛƴƎΦέ 

άNo need for EPO shots or iron supplŜƳŜƴǘǎέ 

 άSince transferring to Replagal, I went deer hunting by myself, go a deer, and dragged it out 

myself. The year before on reduced treatments of Fabrazyme, I had to have my brother-in-

law drag my deer out and I could not even walk as fast as he did. On Replagal, I feel much 

better and can do a lot of things that I could not do before. May of 09 it took me 3 hours to 

mow the lawn, having to stop every 5-10 min. In September of 2010, I could do it in 45 min., 

like I could do before I had found out abouǘ CŀōǊȅ 5ƛǎŜŀǎŜΦέ 

άLǎ ǘƘƛǎ ŀ ƧƻƪŜ ǉǳŜǎǘƛƻƴΚέ 

ά[Ŝǎǎ ŦŀǘƛƎǳŜΣ ƭŜǎǎ ǇŀƛƴΣ ŘŜǇǊŜǎǎƛƻƴέ 

ά{ƘƻǊǘŜǊ ƛƴŦǳǎƛƻƴ ǘƛƳŜέ 

άCƻǳƴŘ ƻǳǘ L ƘŀǾŜ ŀ ǎŜǾŜǊŜ ǾƛǘŀƳƛƴ 5 ŘŜŦƛŎƛŜƴŎȅέ 

 ά{ƛƴŎŜ ǎǘŀǊǘƛƴƎ wŜǇƭŀƎŀƭ L ŀƳ ƴƻ ƭƻƴƎŜǊ ƛƴ !Φ CƛōΦέ 

άL ōŜƭƛŜǾŜ ƛǘ ǿŀǎ ōŜǘǘŜǊ ǿƘŜƴ L ǿŀǎ ǳǎƛƴƎ CŀōǊŀȊȅƳŜΦέ 

 άbƻ ǊŜŀŎǘƛƻƴǎέ 

 άL ƘŀǾŜ ōŜŜƴ ǾŜǊȅ ǿŜƭƭ ǎƛƴŎŜ ōŜƛƴƎ ƻƴ wŜǇƭŀƎŀƭέ 

ά{ƘƻǊǘŜǊ time period of infusion (one hour versus 4 hours) when switching from Fabrazyme 

ǘƻ wŜǇƭŀƎŀƭέ 

άbƻ ǇƻǎƛǘƛǾŜ ŜŦŦŜŎǘΣ ƻǘƘŜǊ ǘƘŀƴ ǘƘŀƴƪŦǳƭ ŦƻǊ ƘŀǾƛƴƎ ƳŜŘƛŎƛƴŜ ŀǘ ŀƭƭέ 

άSince transferring to Replagal I have not noted any significant changes to my overall 

ƘŜŀƭǘƘΦέ 

 άL ŦŜŜƭ ǘƘŜ ǎŀƳŜ ōǳǘ [h±9 ǘƘŜ ǎƘƻǊǘŜǊ ƛƴŦǳǎƛƻƴ ǘƛƳŜǎΗέ 

άSignificantly reduced infusion time; no need for pre-ƳŜŘǎέ 

DISCLAIMER:  The included responses are individual quotes and do not necessarily 

represent the entire Fabry community. 


