X Jornada d'actualitzacio
sobre I'hemofilia

“Consell Consultiu de la Fundacié

Catalana de I’'Hemofilia. Finalitat i linies
d’actuacio prioritaries”

Dr. Rafael Parra

Hematoleg

Cap de Centre. BST-Vall d’'Hebron
President del Consell Consultiu de la FPCH




OBJECTIUS | FUNCIONS DEL CONSELL CONSULTIU DE LA
FUNDACIO PRIVADA CATALANA DE HEMOFILIA

Respondre a les guiestions cientifiques plantejades pel Patronat
de la FPCH

Elaborar documents de consens, dictamens, informes i
declaracions cientifiques derivades de les consultes que
sorgeixen des de la FPCH

Organitzar i dissenyar el programa de la jornada anual i
d’altres esdeveniments de caracter similar

Proposar al Patronat de |la FPCH noves linies d’actuacio per la
promocio de la salut de les persones amb coagulopaties
Congenites.



COMPOSICIO DEL CONSELL CONSULTIU

El Consell Consultiu esta format per professionals amb reconeguda
trajectoria cientifica en el diagnostic i tractament de persones
amb coagulopaties congenites i/o vinculats a I'assisténcia d’aquest
col-lectiu

President: Dr. Rafael Parra
Secretari: Dr. Jose Mateo
Vocals: Dra. Carme Altisent
Dr. Ruben Berrueco
Dr. Victor Jimenez-Yuste
Dr. Miquel Rutllant
Dra. Amparo Santamaria



PROPOSTES DE NOUS PROJECTES

1. CREACIO DEL REGISTRE DE PACIENTS AMB
COAGULOPATIES CONGENITES DE CATALUNYA

2. GRUP DE TREBALL PER LA REHABILITACIO EN
LARTROPATIA HEMOFILICA




1. CREACIO DEL REGISTRE DE PACIENTS AMB

COAGULOPATIES CONGENITES DE CATALUNYA

REGISTRE DE PACIENTS: DEFINICIO

Un registre és una base de dades de individus diagnosticats
amb hemofilia o d’altres coagulopaties congenites.

Recull informacio estandarditzada sobre detalls personals:
edat, sexe, tipus de malaltia, gravetat, tractament, complicacions
(inhibidors, artropatia, VIH, hepatopatia...)

Consentiment informat.

Les dades sOn anonimes.



1 WEH
World Bleeding Disorder Registry (WBDR) | Section 1 oo reomanonoe veors

SECTION 1.1: DEMOGRAPHY & DIAGNOSTIC INFORMATION

Centre ID: Patient ID:
Baseline Characteristics
o1 o1 2016 01 1
Date of baseline data collection: | | Date of birth: | |
Mosth WM Dy DY e (P Mioth MY Duy (DO Hear (VPFY)
Sex: —select— Hemophilia type: —select— Sewverity: —select—
Measured clotting factor activity —select— Result: % FVIIL S XC % Measured Activity Date: ot | ! |
Rarth iWPAI Dy Year [THFY)
—select— 01 1
FVIIl Antigen . Result: % FVill:Ag % Date: I I
o Al Dorp (DOT] Tar (YYEF]
Twin with same deficiency: —salact— Blood group: —delact—
— - — — —select—
HIV status: oo et HCV antibody: —>0°%—  pey peg:
Mutation known: —eslact— Intron 22 inversion: —select—

Mutation comment

Weight (3 digits, 1 decimall: kg Height (3 digits, 1 decimal): om
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World Bleeding Disorder Registry (WBDR) | Section 1 cuoroemnon e vemonan

SECTION 1.4: ANNUAL FOLLOW UP DATA

Centre ID: Patient ID:

Prophylaxis Factor Replacement Therapy

Flease record data on Prophylaxis Replacement Therapy used during the reporting period. Do not include data that was entered in the
First 50 Exposures table.

E MNone D Unknown

Digam of
Start date of End date of propylaxis,
Ty of Prophylasis tharapy theragy # Expoutes® Product type Brand name kg o ml Frequency
T e B et el
D Ongaing D Orgeing
fram previous visi
R Y N N L.
—salact— —selecl— —gelpt—
I:I Cngaing EI Origeing
from previous visit

* An exposure is defined as a 24-hour period in which FVIILY X containing product is given to a patient. [Blanchette, W5 et al. 2014}

Other Interventions Requiring Factor Replacement Therapy

Flease record any other intervention that the patient underwent requiring Factor Replacement Therapy during the reporting period. Do not
include data that was entered in the First 50 Exposures, Episodic or Prophylaxis tables.

ﬁ Mone ﬁ Unknown

¥ Days
Start date of Ered date af Tatal dose  heipitalized for
Procedurs tharapy thorapy ¥ Exposures® Product type Brard name received, IWkg  this apisode
I I I I —salach—
L | - E—
L] [ —
J. l J. J —salect—
I I I I —salect—

* An exposure is defined as a 24-hour period in which FVIIL/ X containing product is given to a patient. (Blanchette, W5 et al. 2014}



national patient registry / registre nacional de pacients
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network. They play a major role in improving care within their countries.

Starting on the path to improved care can be a daunting task. An important early
step is to establish a national patient registry. A patient registry is an invaluable
tool for improving the lives of people with hemophilia. It is essential for tracking
the identification and diagnosis of people with hemophilia, and monitoring of
their health, as well as long-term planning for hemophilia organizations, and
priority setting for health care. Having a national patient registry means being
able to answer fundamental questions about the hemophilia population within
your country - such information is essential for lobbying government and
advocating for improved care.

In a joint meeting of the World Health Organization (WHO) and WFH on
11 LiTi Care ia Develaning e Teld in (O Conritrorland in 1097

B WFH .

WORLD FEDERATION OF HEMOPHILIA




invaluable tool for improving the lives of people with haemophilia:
eina valuosa per millorar la vida de les persones amb hemofilia
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network. They play a major role in improving care within their countries.

Starting on the path to improved care can be a daunting task. An important early
step is to establish a national patient registry. A patient registry is an invaluable
tool for improving the lives of people with hemophilia. It is essential for tracking
the identification and diagnosis of people with hemophilia, and monitoring of
their health, as well as long-term planning for hemophilia organizations, and
priority setting for health care. Having a national patient registry means being
able to answer fundamental questions about the hemophilia population within
your country - such information is essential for lobbying government and
advocating for improved care.

In a joint meeting of the World Health Organization (WHO) and WFH on
1 L o i Pevalaming e held in O Covritrarlamd in 1097
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monitoring of their health / monitoritzar la seva salut
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network. They play a major role in improving care within their countries.

Starting on the path to improved care can be a daunting task. An important early
step is to establish a national patient registry. A patient registry is an invaluable
tool for improving the lives of people with hemophilia. It is essential for tracking
the identification and diagnosis of people with hemophilia, and monitoring of
their health, as well as long-term planning for hemophilia organizations, and
priority setting for health care. Having a national patient registry means being
able to answer fundamental questions about the hemophilia population within
your country - such information is essential for lobbying government and
advocating for improved care.

In a joint meeting of the World Health Organization (WHO) and WFH on
i Lilia Care in Develanine. C e held in O Conritrorland in 1007

B WFH .

WORLD FEDERATION OF HEMOPHILIA

10




long term planning / planificacio a llarg termini
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network. They play a major role in improving care within their countries.

Starting on the path to improved care can be a daunting task. An important early
step is to establish a national patient registry. A patient registry is an invaluable
tool for improving the lives of people with hemophilia. It is essential for tracking
the identification and diagnosis of people with hemophilia, and monitoring of
their health, as well as long-term planning for hemophilia organizations, and
priority setting for health care. Having a national patient registry means being
able to answer fundamental questions about the hemophilia population within
your country - such information is essential for lobbying government and
advocating for improved care.

In a joint meeting of the World Health Organization (WHO) and WFH on
11 LiTi Care ia Develaning e Teld in (O Conritrorland in 1097
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priority setting for health care / establiment de prioritats per a la
cura de la salut
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network. They play a major role in improving care within their countries.

Starting on the path to improved care can be a daunting task. An important early
step is to establish a national patient registry. A patient registry is an invaluable
tool for improving the lives of people with hemophilia. It is essential for tracking
the identification and diagnosis of people with hemophilia, and monitoring of
their health, as well as long-term planning for hemophilia organizations, and
priority setting for health care. Having a national patient registry means being
able to answer fundamental questions about the hemophilia population within
your country - such information is essential for lobbying government and
advocating for improved care.

In a joint meeting of the World Health Organization (WHO) and WFH on
- hilia Care in Develaning C e held in O Conritrorland in 1997

B WFH .

WORLD FEDERATION OF HEMOPHILIA

12




to answer fundamental questions about the hemophilia population
/ respondre preguntes fonamentals sobre la poblacio hemofilica
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network. They play a major role in improving care within their countries.

Starting on the path to improved care can be a daunting task. An important early
step is to establish a national patient registry. A patient registry is an invaluable
tool for improving the lives of people with hemophilia. It is essential for tracking
the identification and diagnosis of people with hemophilia, and monitoring of
their health, as well as long-term planning for hemophilia organizations, and
priority setting for health care. Having a national patient registry means being
able to answer fundamental questions about the hemophilia population within
your country - such information is essential for lobbying government and
advocating for improved care.

In a joint meeting of the World Health Organization (WHO) and WFH on
T L o Tyaoelaming e hald in Covritoarland in 1007
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"
E CatSalut

Base de dades

Coordinacio /
Data Manager

Control de Qualitat
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Coneixement

REGISTRE: UTILITAT

* Coneixer el cens real de pacients amb coagulopaties
congenites. Distribucié geografica, per patologies,
per gravetat,...

e Coneixer el resultat en salut. Complicacions

* Coneixer els resultats reals d’eficiencia dels farmacs

* \Vetllar per la seguretat a llarg termini

 Millorar el coneixement de la gestio de la malaltia
a partir dels informes/dictamens

* Dissenyar estudis observacionals

e Coneixer el cost total del tractament de les
diferents patologies

15




REGISTRE: UTILITAT

e Ajudar a la presa de decisions enfront d’un pacient

Suport a la
planificacio * Focalitzar la recerca
i presa de . e L e
dp o * Millorar la planificacid i organitzacio de recursos
ecisions

» Reforcgar I'adequacio i I'eficiencia dels tractaments
e Establir protocols de tractament

* Disposar d’informacio per a la planificacid,
seguiment i disseny de pressupost

* Millorar en la presa de decisions

16



REGISTRE: IMPLICACIONS PEL PACIENT

Pacients

Qualitat

Equitat

Transparencia

Participacio
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REGISTRE: FACTORS D’EXIT

Planificacio
de la
implantacio

Confianca Facilitat dus

Fiabilitat de les

Automatitzacio
dades

Confidencialitat

de la informacio Implicacio dels

professionals

Comunicacio



2. GRUP DE TREBALL PER LA REHABILITACIO EN

UARTROPATIA HEMOFILICA

Hemorragia articular / s \
repetida Tractament profilactic
P amb FVIII/FIX

@ Noves molecules

Terapia génica
Artropatia hemofilica \

-

4 ) 4 ™
Mobilitat articular reduida i
Contractures <‘ REHABILITACIO

/

Discapacitat musculoesquelética FISIOTERAPIA
S Dolor ) \_ )
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EFICACIA DE LA REHABILITACIO/FISIOTERAPIA
EN LA MOBILITAT, FUNCIO ARTICULAR | DOLOR
EN PERSONES AMB ARTROPATIA HEMOFiILICA!

La perdua de mobilitat i funcio articular s'Tacompanya de dolor cronic
30-50% persones amb hemofilia viuen amb dolor cronic
Principal recomanacié: tractament farmacologic

50-80% persones amb hemofilia eviten I'exercici fisic pel dolor +
artropatia

La capacitat per moure’s és un element essencial de la salut i del
benestar

1:Recent advances in musculoskeletal physiotherapy for haemophilia.
Ther Adv Hematol 2018



EFICACIA DE
L'EXERCICI
(Revisid Cochranet)

4 )

Exercicis de resistencia
Exercicis isometrics
Bicicleta estatica
Caminar sobre cinta
Hidroterapia

J

Hidroterapia

"

~

Millora del dolor

Més mobilitat articular
Més forca

Caminar més estona

o J

Efica¢ per disminuir el dolor
(millor que exercicis en terra)

Exercicis funcionals (cinta, pes,..) millor que
exercicis estatics per millorar la forca muscular

1. Strike K et al. Cochrane Database Syst Rev 2016; CD011180

21



TERAPIA MANUAL?

Eficac per millorar el dolor
Millor gualitat de vida
NO efecte sobre mobilitat o funcié articular

RCT. 48 adults. Millora significativa de la funcié
articular si s'lacompanya d’exercicis de
resistencia

-2 Exercicis resistencia + Terapia EMG placebo
——> Exercicis resistencia + Terapia EMG
====» Terapia EMG

No tractament

RCT. 31 nens amb artropatia precog.
Eficac amb fisioterapia estandard, amb millora
del dolor i distancia al caminar.

1. Cuesta-Barriuso R. Physiother Theory Pract 2014
2: Parhampour B. Clin Rehabil 2014
3. EI-Shamy SM. Disabil Rehabil 2018 22




ORIGINAL ARTICLE

RCT - subjective physical performance and quality of life
after a 6-month programmed sports therapy (PST) in
patients with haemophilia

B. RUNKEL,* §. VON MACKENSENY and T. HILBERG*

* Department of Sports Medicine, University of Wuppertal, Wuppertal, Germany; and tInstitute of Medical Psychology,
University Medical Centre Hambwrg-Eppendorf, Hamburg, Germany

Estudi randomitzat 64 pacients amb hemofilia greu-moderada. Grup control
Programa d’entrenament individualitzat (6 mesos). Fitness center.

Exercicis de mobilitat, coordinacio, forca progressiva i resisténcia

4 )

Millora significativa en: Forca muscular
Distancia recorreguda en 12 min
Temps en equilibri sobre una cama
Qualitat de vida: Salut general, salut mental,
estat d’anim, treball, familia i resisténcia.

\— _/

PERO sense canvis en I'avaluacio fisica articular (escala de Gilbert)

Runkel B et al. Haemophilia 2017; 23:144-251



= DOLOR
EXERCICI + BALANC ARTICULAR MILLOR QUALITAT
+ FORCA DE VIDA

+ MOBILITAT

- J

Exercici fisic com part de l'estrategia per alleujar el dolor i

millorar la for¢a, mobilitat i funcionalitat articular.
Hidroterapia i exercici funcional.

-

Grup expert:

Dra Almudena Crespo. Metgessa rehabilitadora. Hospital Vall d’Hebron.

~

Dra Carmen Ruber. Metgessa rehabilitadora. Hospital Santa Creu i Sant Pau.

Dra Natalia Rodriguez. Metgessa rehabilitadora. Hospital Sant Joan de Déu.
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