
Message from the President
The SBC Board of Directors would like to extend our warmest holiday wishes to all
members of the hypophosphatasia community in Canada! 

We have had an exciting year at Soft Bones Canada. First and foremost, we would like
to welcome Jeremy Harany to our Board of Directors. Jeremy is a patient living with
HPP in Alberta and has been enthusiastically supporting SBC volunteers in all of our
endeavours throughout 2023. We are very excited to have him join us and appreciate
the skills and experience that he brings to our team. We have included Jeremy’s
patient story below as a highlight of this New Year’s newsletter. Welcome Jeremy! 

The Board met in October for the SBC Annual General Meeting. The majority of the
excitement was around finalizing our dental brochure (it has now been printed!) as
well as new developments regarding access to drug therapies. As announced in our
October newsletter, plans are underway for a new enzyme-replacement therapy drug
trial from Alexion. We are keenly awaiting more news about location of trial sites and
recruitment. There are also new potential developments around expanded
reimbursement strategies to provide Canadian adults access to Strensiq. Dr. Rockman-
Greenberg, chair of our Scientific Advisory Committee (SAC), has been working with
CADTH (Canada’s Drug and Health Technology Agency) to have reimbursement criteria
reviewed. For more information about this, please see Dr. Rockman-Greenberg’s SAC
report below. SBC will be writing letters to provincial authorities advocating for
criteria that allow adult HPP patients to access drug therapy.

We would like to thank Soft Bones in the United States for continuing to welcome our
Canadian patients and share their wealth of resources with our families. We were
happy to hear of several Canadian families reaching out to join their Hippo Squad
program for children in the HPP community. 
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We are  look ing  forward  to  another  exc i t ing  year  in  2024 .  We hope  to  be  a  part
of  another  co l laborat ive  webinar  next  year ,  and  d iscuss ions  so  far  have
focussed  around  menta l  hea l th  impl icat ions  o f  l i v ing  wi th  rare  d isease .  We are
a lways  tak ing  requests  f rom fami l ies ,  so  i f  there  i s  a  top ic  that  you  would  l ike
to  learn  more  about ,  p lease  wr i te  in  and  le t  us  know!  We hope  to  cont inue  to
expand our  soc ia l  media  presence  and  are  look ing  at  some upgrades  for  our
webs i te .  Fundra is ing  e f for ts  wi l l  a l so  be  a  pr ior i ty  for  us  in  2024 .     

SBC cont inues  to  we lcome new vo lunteers  to  ass is t  w i th  our  work  to  educate ,
empower ,  and  connect  members  o f  the  HPP communi ty  in  Canada .  P lease  see
be low for  more  in format ion .

Warmest  regards ,

Jenn i fer  Pau lson  Brand
Pres ident ,  Sof t  Bones  Canada
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Message from the President Cont....

Hel lo ,  my  name i s  Jeremy .  At  an  ear ly  age ,  I ’d  los t  a l l  my  baby  teeth
which  a ler ted  my parents  that  someth ing  was  wrong  -  and  (somehow)
I  was  d iagnosed  wi th  HPP around  1972 .  I  had  a  spec ia l i s t  unt i l  7  or  8
years  o f  age .  I  wa lked  wi th  the  te l l - ta le  HPP waddle  unt i l  puberty ,
but  grew to  be  ta l l .

As  a  k id ,  I  was  never  to ld  to  be  “extra  carefu l , ”  in  fact ,  qu i te  the
oppos i te  -  I  c rashed  b icyc les ,  my  horse  bucked  me of f  more  t imes
than  I  care  to  admit ,  and  fe l l  out  o f  t rees ,  among other  var ious  bumps
and bru ises .  As  fate  wou ld  have  i t ,  I  had  never  broken  a  bone  unt i l  6
years  ago ,  and  I  hea led  as  fast  as  can  be  hoped !

In  my adu l t  years  i t  has  been  f rust rat ing  f ind ing  in format ion  about
HPP unt i l  recent ly  be ing  in t roduced  to  Sof t  Bones  Canada .  I  have
been  re-d iagnosed  and  f ina l l y  have  proper  care .  Cons ider ing  myse l f
lucky ,  I  seem to  be  l imi ted  to  denta l  i ssues .

I ’ ve  been  amazed  and  de l ighted  to  f ina l l y  meet  other  HPP pat ients
and  fami l ies ,  and  I  wou ld  love  to  hear  f rom you !

Patient Story - Jeremy



Our  great  ce lebrat ion  o f  2023 i s  the  o f f ic ia l  complet ion  o f  our  denta l  brochure .
Thank  you  to  our  SAC and  everyone  who contr ibuted  to  th is  pub l icat ion .  We are
expect ing  to  pr int  1 ,000 cop ies  and  d is t r ibute  to  doctors  and  dent is ts  in  ear ly
2024 .  Keep  an  eye  for  d ig i ta l  cop ies  to  be  up loaded  to  the  webs i te  in  coming
months .  We apprec iate  the  generos i ty  o f  the  Dek lyn  Sawatzky  Fund  for  he lp ing
with  pr int ing  and  sh ipp ing  costs .  I f  you  th ink  your  loca l  medica l  or  denta l
o f f ice  would  benef i t  f rom some cop ies  o f  the  brochure ,  p lease  emai l  us  to  le t
us  know:  contactus@softbonescanada .ca  

Wor ld  HPP Day  was  ce lebrated  by  the  SBC Board  in  October .  Jeremy ,  L inda ,  and
Jenn i fer  a l l  he ld  ce lebrat ions  at  the i r  workp laces .  Jeremy ,  h is  co l leagues ,  and
the i r  res ident  ba l loon  ar t i s t  had  some fun  connect ing  wi th  a  Ha l loween  theme.
The  schoo l  where  Jenn i fer  teaches  has  a  group  o f  s tudents  and  s ta f f  that  meet
regu lar ly  to  d iscuss  l i v ing  wi th  rare  d iseases  and  the  cha l lenges  faced  by  the
fami l ies  in  the  RD communi ty .  They  met  for  Wor ld  HPP day  as  we l l ,  and  the
students  campaigned  to  ho ld  a  fundra iser  in  February  to  ce lebrate  Rare  D isease
Day .  P lans  are  underway  for  that ,  and  i t  was  dec ided  that  proceeds  wi l l  be
donated  to  CORD (Canad ian  Organ izat ion  for  Rare  D isorders ) .

On  the  sub ject  o f  CORD,  our  Board  members  were  ab le  to  at tend  the  in-person
CORD conference  that  was  he ld  in  Ca lgary  th is  year .  Conversat ions  focussed  on
the  complex i t ies  o f  nav igat ing  the  “rare  d isease  space”  and  the  cha l lenges  o f
access ing  drug  therap ies  for  rare  d isorders .  I t  was  wonder fu l  to  hear  about
these  new deve lopments  in  the  f ie ld  and  to  connect  wi th  representat ives  f rom
other  rare  d isease  communi t ies  and  f rom industry .  

As  a  f ina l  and  very  exc i t ing  h igh l ight  f rom 2023 ,  SBC has  a lso  learned  o f  a
Grade  7  s tudent  named Aaryan  who completed  a  sc ience  fa i r  pro ject  las t  year
on  genet ic  ed i t ing  and  poss ib i l i t ies  for  gene  therap ies  in  t reat ing
hypophosphatas ia !  He  was  awarded  a  bronze  medal  a t  the  Ca lgary  C i ty  Sc ience
Fa i r  where  he  competed  aga inst  s tudents  f rom a l l  across  the  c i ty .
Congratu lat ions ,  Aaryan ,  and  thank  you  for  he lp ing  ra ise  awareness  about  HPP!  
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Highlights from 2023
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Our  Board  o f  D i rectors  at tended  the  CORD (Canad ian  Organ izat ion  for  Rare  D isorders )  Fa l l  Conference  in
Ca lgary  in  November  2023 .  These  two days  were  jam packed  wi th  presentat ions ,  pat ient  s tor ies ,  and
industry  updates  about  the  Rare  D isease  space .  Jeremy and  L inda  were  ab le  to  connect  wi th  pat ient  group
representat ives ,  medica l  profess iona ls ,  and  industry  leaders ,  and  hear  where  the  pathways  o f  t reatment
and  care  are  headed .  Though  the  focus  was  rare  d iseases  in  genera l  they  were  ab le  to  take  away  lo ts  o f
in format ion .  Some h igh l ights  inc luded :

Presentat ion  f rom Hea l th  Canada  focus ing  on  the  new Drug  Strategy .  The  Canad ian  government  has
committed  to  1 .5  b i l l i on  do l lars  over  the  next  3  years .  To  many ,  th is  i sn ’ t  a  cost  but  rather  an
investment .

Importance  o f  pat ient  reg is t r ies  and  the  impact  these  can  have  on  support ing  new drugs  for
t reatment .  The  need  for  a  g loba l  communi ty  committed  to  have  a l l  pat ients  rece ive  the  best  poss ib le
care  and  newest  t reatment  opt ions .  How to  prov ide  care  for  a l l  pat ients  across  Canada ,  and  improve
d iagnos is  and  medica l  access  to  areas  outs ide  major  c i t ies  in  Canada :  s top  the  Posta l  Code  Lot tery .

Much focus  was  on  the  drug  approva l  and  fund ing  pathways  lead ing  f rom in i t ia l  Phase  1  drug  t r ia l  to
approva l  for  use  in  pat ients .  Industry  and  advocacy  groups  are  ca l l ing  for  an  acce lerated  rev iew in
Canada  that  wi l l  speed  up  access  to  important  drug  therap ies .  Jeremy and  L inda  were  ab le  to
part ic ipate  in  a  group  d iscuss ion  o f  a  rare  d isease  and  what  a  pathway  would  look  l ike  for  an  unmet
need .

Exc i t ing  f ronts  on  ce l l  and  gene  therap ies  were  presented  as  we l l  as  the  new program Canad ian  Rare
Disease  Network  –  “One  Ch i ld  Every  Ch i ld”  to  launch  in  2024 .   

Jeremy and  L inda  a lso  heard ,  t ime and  t ime aga in ,  the  need  for  data  -  more  data ;  lo ts  o f  data !  Yet  another
key  takeaway  was  the  need  for  a t tent ion  to  menta l  hea l th  and  how to  bet ter  support  pat ients  in  th is
facet .  
C l ick  on  the  l inks  be low for  more  in format ion  on  rare  d isease  and  the  current  landscape :

Canad ian  Organ izat ions  for  Rare  D isorders :  h t tps : //www.rared isorders .ca/
Canada ' s  Drug  and  Hea l th  Techno logy  Agency  (CADTH) :  h t tps : //www.cadth .ca
iRARE /  In form Rare  Centres :   h t tps : //rqmo.org/rare-d isease- in format ion-and-resource-centre/
INFORM Rare :   h t tps : //www. in formrare .ca/
Care  4  Rare  Canada :  h t tps : //www.care4rare .ca/  

    

Thank you to CORD for  offer ing SBC a grant that  supported our attendance at  this  conference.
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Scientific Advisory Committee Report: 2023

Report  of  the Scientif ic  Advisory Committee to the 2023 Annual  Meeting of
Soft  Bones Canada (SBC)

The Scientif ic  Advisory Committee (SAC) of  Soft  Bones Canada (SBC) met one t ime early
in 2023.  However,  there were many informal discussions between various Board members.
The HPP SAC consists  of  Dr.  Cheryl  Rockman-Greenberg (Chair) ,  Dr.  Sandra Sirrs ,  Dr.
Marc McKee,  Dr.  Bob Schroth,  Dr.  Leanne Ward,  Dr.  Frank Rauch,  Mark DeBrincat,
Jess ica Hartley,  Amy Yakimoski  and Alie  Johnston (Dr.  Rockman-Greenberg’s  research
coordinators)  and President  of  SBC. We mourn the loss  of  our esteemed SAC col league
and fr iend,  Dr.  Phi l ippe Crine,  who passed away in June 2023.

Dr.  Rockman-Greenberg is  a  member of  the Medical  Advisory Board of  the Alexion-
sponsored Global  Patient  HPP Registry.  Amy Yakimoski  is  the HPP Registry coordinator
for the Canada s i te .  The Registry enrol ls  HPP individuals  who are on enzyme replacement
therapy (ERT) or who are ERT naïve.  The goal  of  the Registry is  to provide Real  World
Data on HPP. Global ly  there are 1308 patients  enrol led in 12 countries  with 68 s i tes .  With
respect  to Canadian stats ,  31 patients  (adults  and chi ldren,  both on and not on ERT) have
been enrol led and 20 patients  are currently act ive.  No new patients  have been enrol led in
the past  year.  HPP Registry Scientif ic  Advisory Board met in person in Boston on May 26
2023 and has an upcoming virtual  Invest igator meeting in Nov 2023.Since 2015,  the HPP
Registry has published 6 manuscripts-  3  in the past  year-  and presented 12 abstracts  at
scientif ic  conferences.  The recent  publicat ions on HPP from the HPP Global  Registry are
on cl inical  profi les  of  HPP, burden of  i l lness  of  patients  and the spectrum of  variants
found in the ALPL gene.  For further information on the Registry,  please see website
www.hppregistry.com or contact  Amy Yakimoski  at  ayakimoski@chrim.ca.

Discussions continue how to expand reimbursement strategies  to include Canadian adults
with HPP who may meet  e l igibi l i ty  cr i ter ia.  Last  year Dr.  Rockman-Greenberg had
approached CADTH regarding reviewing reimbursement cr i ter ia.  She had learned that
new data must  f irst  be formally presented to CADTH, which then must  undergo
appropriate  and r igorous review by CADTH but there are other options as  wel l .  Alexion
Canada has held two meetings of  Canadian HPP expert  physicians this  past  year to
discuss  increasing access  to ERT in adults  with pediatr ic-onset  HPP. The latest  meeting in
Oct 2023 discussed the newly approved UK NICE criter ia  that  now reimburses  ERT for
adults
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Scientific Advisory Committee Report (continued) 

 
With pediatr ic-onset  HPP. The latest  meeting in Oct  2023 discussed the newly
approved UK NICE criter ia  that  now reimburses  ERT for adults  with pediatr ic-onset
HPP if  2  of  the 3 fol lowing cr i ter ia  are met.  The Canadian medical  experts  at  this
October 2023 meeting discussed and endorsed the UK NICE criter ia  with a few
modif icat ions and next  steps to try to expand the current  reimbursement cr i ter ia  in
Canada for adults  with pediatr ic-onset  HPP are being discussed,  including seeking
formal input from SBC and from adult  patients  with HPP. The UK NICE criter ia  for
the treatment of  adults  with pediatr ic-onset  HPP include AT LEAST TWO OF THE
FOLLOWING:

 Limited mobil i ty  assessed by a special ist  using the modif ied Bleck
Ambulation Eff ic iency Score (mobil i ty  score)  and a Bleck score
between 1 and 6 OR

 Current  fractures  with a history of  non-traumatic,  recurring or non-
or poorly heal ing fractures  OR

 Continuing or recurring musculoskeletal  pain that  affects  dai ly
act ivit ies  which:  affects  qual i ty  of  l i fe  and has not  gotten better  with
2 different  types of  painki l lers  that  have been recommended by a
national  pain special ist .

 Dr.  Wolfgang Hogler,  from Johannes Kepler  University in Linz,  Austr ia  is  the lead
principal  invest igator of  the global  research consort ium to study genetic  variants
found in the ALPL gene.  Dr.  Hogler’s  study is  cal led “Functional  Test ing of  Variants
of  Unclear Signif icance in the ALPL gene as  a  cause of  Hypophosphatasia” and Dr.
Cheryl  Rockman-Greenberg is  a  member of  Dr.  Hogler’s  global  research consort ium.
Variants  are documented in this  continuously expanding,  public ly  avai lable  ALPL
gene variant  database.  The database greatly enhances our abi l i ty  to understand which
and how gene variants  actual ly  cause disease.  We have recently learned that  ongoing
funding for this  international  consort ium beyond Apri l  2024,  which evaluates  the
signif icance of  variants  identif ied in ALPL, is  in jeopardy.  The importance of  DNA
test ing and of  this  Consort ium to help establ ish the diagnosis  of  HPP and to inform
clinical  management is  unequivocal .  Please note i f  a  patient  with a DNA variant  of
“unknown signif icance” consents  and wishes to enrol l  in  this  study,  no DNA sample
is  sent  (such as  a  cheek swab or blood sample)—only the specif ic  DNA letter ing of
the ALPL variant  found on the init ial  DNA test ing by the Canadian physician
involved wil l  be sent  to the Consort ium molecular  laboratory in Linz,  Austr ia  for  i ts
special ized molecular  test ing to al low for precise  c lass i f icat ion of  a  variant  into
pathogenic  or  benign.  
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Scientific Advisory Committee Report (continued) 

As DNA test ing is  cr i t ical  to the diagnosis  of  HPP and ult imately to patient  care this  study
wil l  be of  great  importance.  SBC has kindly written a letter  to Alexion AstraZeneca Rare
Disease strongly advocating for continued funding on this  Consort ium. This  has been
greatly appreciated.

Dr.  Aliya Khan from McMaster  University and col leagues Dr.  Eric  Rush (Kansas City)  and
Dr.  Maria Luisa Brandi  (Florence,  Italy)  are leading an International  Working Group that
has done a systematic  review of  the l i terature and is  developing diagnost ic  cr i ter ia  for
pediatr ic  and adult  HPP based on scientif ic  evidence.  Two publicat ions regarding diagnost ic
criter ia  are now In Press! !

BEYOND ERT: There are new research init iat ives  being led by two pharmaceutical
companies  exploring gene therapy in HPP. These are very excit ing t imes as  results  of  gene
therapy in animal  models  have been very promising and applicat ions are being made to the
FDA to explore Phase 1 and 2 tr ials  in humans!  Several  members of  SBC SAB are involved
in these ventures.  No new recent  information is  avai lable.

The Canadian HPP Clinical  Expert  Committee is  act ive and receives  requests  from the
provinces  to consider  appl icat ions for  beginning ERT and renewals.  Its  terms of  reference,
el igibi l i ty  cr i ter ia  for  ERT, and detai ls  of  both the appl icat ion process  and the renewal
process  can be found on the Garrod website  www.garrod.ca.  This  Canadian HPP Clinical
Expert  Committee is  encouraging physicians to provide complete  medical  information so
that  the committee can truly make an informed decis ion.

Dr.  Rockman-Greenberg wishes to remind SBC Board that  at  the Children’s  Hospital
Foundation of  Manitoba there is  a  fund designated specif ical ly  for  HPP patient  care,
education,  research and related init iat ives.  Any request  or  queries  regarding this  fund can be
sent  to her.

Last ly,  the last  almost  4  years  have been very chal lenging for everyone and on behalf  of  the
SAB, I  extend our hopes that  everyone has fe l t  supported and safe  during these very diff icult
t imes.  Be safe  and be wel l ,

Respectful ly  submitted

Cheryl  Rockman-Greenberg
Chair  SBC, SAC
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Thank  you  to  Our  Donors

We would  l ike  to  take  th is
opportun i ty  to  thank  our  generous
donors  for  the i r  f inanc ia l  support

th is  year .  SBC depends  on
contr ibut ions  f rom the  communi ty  in

order  to  cont inue  operat ing  and
support ing  HPP pat ients  in  Canada .

Your  support  i s  s incere ly
apprec iated !
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Soft  Bones  Canada  cont inues  to  act ive ly  seek  vo lunteers  to  he lp  us  in  our  work  support ing  HPP
pat ients  in  Canada .  We are  a  Canada-wide  vo lunteer-based  pat ient  support  char i ty  focused  on

educat ing ,  empower ing ,  and  connect ing  HPP pat ients  across  the  country .  We are  seek ing  to
expand our  vo lunteer  base  and  accept ing  express ions  o f  in terest  a t  th is  t ime .  

 
Opportun i t ies  inc lude  support ing  Prov inc ia l  Connect  groups ,  fundra is ing ,  ed i tor ia l  work ,  and

coord inat ing  communi ty  events  or  HPP-re lated  ce lebrat ions .  We are  a lso  seek ing  a  new member
for  our  Board  o f  D i rectors .  I f  pass ionate  about  the  cause ,  p lease  cons ider  tak ing  on  th is  exc i t ing

and  important  pos i t ion  to  support  HPP pat ients  in  Canada .  I f  in terested ,  p lease  emai l  Jenn i fer
Pau lson ,  Pres ident  o f  SBC at  jenn i fer .pau lson@softbonescanada .ca  

Call for Volunteers 

Soft Bones Canada

PO Box 33085 Uplands PO
Lethbridge,  AB

T1H 5P2

204 202 3211

WEBSITE DONATE

https://www.canadahelps.org/en/charities/soft-bones-canada/

