
P. 1/19

OECD Workshop
Berlin, January 24-25, 2002

_________________________________________

��������	�
�����
����
���������������
�����������


������������������
Dr. Erik Tambuyzer
Vice President, Corporate Affairs Europe

P. 2/19

◆ 0RUH� WKDQ� RQH�ILIWK� RI� QHZO\� ODXQFKHG� PHGLFLQHV� DQG

LQFUHDVLQJO\�� PHGLFDO� GHYLFHV�� DV� ZHOO� DV� GLDJQRVWLF� SURGXFWV

DQG�JHQHWLF�WHVWLQJ�VHUYLFHV�DUH�QRZ�ELRWHFKQRORJ\�GHULYHG�

◆ 1HZ� ZD\V� IRU� GLDJQRVLV�� SUHYHQWLRQ� DQG� WKHUDS\� OHG� WR� WKH

FUHDWLRQ� RI� D� QHZ� WLHU� RI� ELRSKDUPDFHXWLFDO� FRPSDQLHV�� DQG

FRQWULEXWH� WR� WKH� UHVWUXFWXULQJ�RI� WKH�SKDUPDFHXWLFDO� LQGXVWU\

DQG�HYHQ�RI�KHDOWK�FDUH�V\VWHPV�

◆ %LRWHFKQRORJLFDO� UHVHDUFK� UHODWHG� WR� VHULRXV�� FKURQLF� DQG� UDUH

GLVHDVHV� LV� H[SORLWLQJ� WKH� XQGHUVWDQGLQJ� RI� WKH� EDVLF� GLVHDVH

PHFKDQLVPV� GHULYHG� IURP� WKH� KXPDQ� JHQRPH� SURMHFW� DQG

RWKHU�JHQRPHV�

◆ )RU� WKH� ILUVW� WLPH� LQ� KLVWRU\�� ELRWHFKQRORJ\� DOORZV� WKH

GHYHORSPHQW�RI�D�WKHUDS\�IRU�UDUH�JHQHWLF�GLVHDVHV�

Biotechnology:
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◆ 3URWHFW�LQYHQWLRQV�IURP�XQOLFHQVHG�FRPPHUFLDO�FRPSHWLWLRQ�

◆ $UH� DQ� LQFHQWLYH� IRU� LQYHVWPHQW� LQWR� WKH� VXEMHFW� RI� WKH� SDWHQW�

GLIILFXOW�WR�UHSODFH�E\�RWKHU�LQFHQWLYHV�

◆ 3OD\� D� FUXFLDO� UROH� LQ� WKH� GHYHORSPHQW� RI� WKH� ELRWHFKQRORJ\

LQGXVWU\�

◆ (QDEOH� WKH� DWWUDFWLRQ� RI� WKH� NLQG� RI� LQYHVWPHQWV� QHHGHG�

JXDUDQWHH� WKH� GHYHORSPHQW� RI� ELRWHFK� LQYHQWLRQV� LQWR

FRPPHUFLDO�SURGXFWV�RU�VHUYLFHV�

◆ (QVXUH�WKH�DGYDQFHPHQW�RI�VFLHQFH�LQWR�EHQHILWV�DQG�ZHOIDUH�IRU

FLWL]HQV��SDWHQWV�IRUFH�LQIRUPDWLRQ�WR�EH�PDGH�SXEOLFO\�DYDLODEOH

DQG� DOORZ� LW� WR� EH� XVHG� LQ� IXUWKHU� UHVHDUFK�� IRVWHULQJ� VFLHQWLILF

SURJUHVV�

Patents:
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◆ ,QWHUSOD\�EHWZHHQ�SDWHQW�RIILFHV�DQG�FRXUWV�JXDUDQWHHV�D�EDODQFH

EHWZHHQ�SDWHQW�ULJKWV�DQG�VRFLHWDO�QHHGV�

Patents:

◆ SDWHQW� RIILFHV� JUDQW� RU�GHQ\� ULJKWV�EDVHG� RQ� SDWHQW

ODZ��DQG�FDVH�ODZ��GHYHORSHG�E\�FRXUWV���EXW�KDYH�QR

VSHFLDO�FRPSHWHQFLHV�RQ�LVVXHV�RI�PRUDOLW\�RU�SXEOLF

SROLF\��

◆ FRXUWV� GHFLGLQJ� RQ� YDOLGLW\� DQG� HQIRUFHDELOLW\� RI

SDWHQWV�KDYH�D�VWURQJ�FRQVLGHUDWLRQ�RI�SXEOLF�SROLF\

DQG�VRFLHWDO�FRQWH[W�RI�D�VSHFLILF�FRXQWU\�

◆ 7KH� FRQFHUQ� WKDW� ELRWHFK� SDWHQWV� ZRXOG� EH� WRR� EURDG

VHHPV�LQYDOLG�WRGD\��WKH�FRPELQDWLRQ�RI�SDWHQWLQJ�UXOHV�DQG

WKHLU�LQWHUSUHWDWLRQ�E\�WKH�FRXUWV�KDYH�SUHYHQWHG�WRR�EURDG

SDWHQW�ULJKWV��LQ�DQDORJ\�ZLWK�WKH�REVHUYDWLRQ�WKDW�IHZ�FRZV

GLHG� DV� D� UHVXOW� RI� WKH� FRQVWUXFWLRQ� DQG� RSHUDWLRQ� RI

UDLOURDGV��
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◆ (YHQ� LI� SDWHQWV� DUH� JUDQWHG�� LQQRYDWLYH

SURGXFWV�ZLOO�QRW�EHQHILW�SDWLHQWV�LI�D�KHDOWK

FDUH� V\VWHP� LQ� D� VSHFLILF� FRXQWU\� LV� QRW

JUDQWLQJ�UHLPEXUVHPHQW�LQ�D�WLPHO\�IDVKLRQ�

SDWHQWV� GR� QRW� SURYLGH� SURGXFWV�� WKH\� DUH

RQO\�HQDEOLQJ�GHYHORSPHQW�

Patents:
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◆ 3DWHQWV� PD\� RQO\� UHVXOW� LQ� FRPPHUFLDO� SURGXFWV

DIWHU� VXEVWDQWLDO� IXUWKHU� ZRUN�� OHDYLQJ� RQO\� YHU\

IHZ� \HDUV� RI� SDWHQW� SURWHFWLRQ� DW� WKH� HQG�

([DPSOHV�

Patents and the development of
therapeutics:

◆ PRQRFORQDO� DQWLERGLHV� \LHOGLQJ� WKH� ILUVW� WKHUDSHXWLFV

DIWHU�D����\HDU�WLPH�ODJ�

◆ JHQH�WKHUDS\�IRU�ZKLFK�PDQ\�SDWHQWV�KDYH�EHHQ�ILOHG��LV

QRW�\HW�KDYLQJ�SURGXFWV�RQ�WKH�PDUNHW���ZDLWLQJ�IRU�WKH

XOWLPDWH� YHFWRU� DQG� WKH� FOLQLFDO� GDWD� WR� VXSSRUW� DQ

DSSURYDO�
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◆ 6LQFH� D� OLYLQJ� RUJDQLVP�KDV�RQO\� RQH� JHQRPH�� �SDWHQWV

SURYLGH� D� WLPH�OLPLWHG�� H[FOXVLYH�FRQWURO�RYHU� D� JHQH�� D

WKHUDSHXWLF� ILHOG�«� IRU� ZKLFK� WKHUH� PD\� QRW� EH� DQ

DOWHUQDWLYH�

◆ 7KH� GHYHORSPHQW� RI� D� WKHUDSHXWLF�� LQYROYLQJ� WKH

LGHQWLILFDWLRQ�RI�WKH�DFWLYH�FRPSRXQG�� LQ�YLWUR�VDIHW\�DQG

HIILFDF\� WHVWLQJ�� WKH� ILQGLQJ� RI� GRVH� DQG� SURGXFW

VSHFLILFDWLRQV�� LQ� YLYR� FOLQLFDO� WULDOV��PDQXIDFWXULQJ� VFDOH�

XS�� YDOLGDWLRQ� DQG� 4$�4&� HWF���� UHTXLUHV� EHWZHHQ� DW

OHDVW� ���� XS� WR� ���� PLOOLRQ� 86��� LQYHVWPHQW� QRW

DWWDLQDEOH�ZLWKRXW�SDWHQW�SURWHFWLRQ��

Patents and the development of biotech
products:
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◆ ,W� PD\� EH� QHFHVVDU\� IRU� RQH� FRPSDQ\� WR� KDYH

H[FOXVLYH� ULJKWV� WR� D�SDWHQW� LQ�RUGHU� WR�GHYHORS� D

WKHUDSHXWLF�� HVSHFLDOO\�ZKHQ� WKH� UHODWHG� GLVHDVH� LV

UDUH�� 1RQ�H[FOXVLYH� ULJKWV� ZRXOG� QRW� JXDUDQWHH

HQRXJK�LQWHUHVW�LQ�WKH�LQYHVWPHQW�

◆ ,W�ZRXOG�EH�XQIDLU�WR�GHSULYH�LQYHVWRUV�IURP�D�MXVW

UHWXUQ� RQ� WKHLU� LQYHVWPHQW� ZKLFK� ZRXOG� VWLIOH

GHYHORSPHQW� RI� QHZ� WKHUDSHXWLFV� RU

GLDJQRVWLFV�SURJQRVWLFV� QHHGHG� E\� WKH� DIIHFWHG

SDWLHQWV�

Patents and the development of biotech
products:
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Ethics and societal issues:
◆ 7R� EH� SDWHQWDEOH�� DQ� LQYHQWLRQ� KDV� WR� EH� QRYHO�� LQYROYH� DQ

LQYHQWLYH�VWHS��DQG�EH�LQGXVWULDOO\�DSSOLFDEOH�

◆ 7KH�LQYHQWLRQ
V�DSSOLFDWLRQV�FDQQRW�EH�FRQWUDU\�WR�PRUDOLW\�RU

´RUGUH�SXEOLFµ�

◆ 0HUH� GLVFRYHULHV� DUH� QRW� SDWHQWDEOH�� H�J�� � PHWKRGV� IRU

WUHDWPHQW� RI� WKH� ERG\� E\� VXUJHU\� RU� GLDJQRVWLF� PHWKRGV

SUDFWLVHG� RQ� KXPDQV�� EXW� WKHQ� DJDLQ� WKLV� GRHV� QRW� DSSO\� WR

SURGXFWV�XVHG�LQ�WKHVH�PHWKRGV�

◆ 7KH� GHILQLWLRQ� RI� SDWHQWDELOLW\� RI� LQYHQWLRQV� HQVXUHV� WKH

DGYDQFHPHQW�RI�VFLHQFH�LQWR�EHQHILWV�DQG�ZHOIDUH�IRU�FLWL]HQV�

◆ 2QH�RI� WKH�FKDOOHQJHV� LQ�RXU� VRFLHW\� LV� WR� DFKLHYH� FRQVHQVXV

RQ� WKH� OLPLWDWLRQV� RI� WKH� DSSOLFDWLRQ� RI� QHZ� WHFKQRORJLHV�

WDNLQJ�HWKLFDO�DQG�PRUDO�FRQFHUQV�LQWR�DFFRXQW�
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Orphan drug regulations:
◆ 3URYLGH�� DOWKRXJK� IRU� D� VKRUWHU� WLPH� SHULRG�� D� �SDWHQW�

UHVHPEOLQJ��PDUNHW�H[FOXVLYLW\�LQFHQWLYH�WR�LQGXVWU\�

◆ ,Q� WKH� 86�� EDVHG� RQ� WKH� 2USKDQ� 'UXJ� DFW�� RYHU� ���

WKHUDSLHV�IRU�UDUH�GLVHDVHV�KDYH�EHHQ�GHYHORSHG��RI�ZKLFK

FORVH� WR� KDOI� DUH� ELRWHFK�EDVHG� FRPSOH[� ELRORJLFDO

SURGXFWV�

◆ 2I� DOO� QHZO\� DSSURYHG� ELRSKDUPDFHXWLFDOV� RYHU� �����

�����������ZHUH�RUSKDQ�GUXJV�LQ�WKH�86�

◆ ´3DWHQW�OLNH�� LQFHQWLYHV� SURYHQ� WR� EH� LQVWUXPHQWDO� LQ

FUHDWLQJ�D�ELRWHFK�LQGXVWU\�LQ�WKH���
V��DV�RYHU�����RI�DOO

QHZ� ELRWHFK� VWDUW�XSV� LQ� WKH� 86� ZHUH� EDVHG� RQ� WKH

2USKDQ�GUXJ�DFW��
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Orphan drug regulations:

◆ ,Q�(XURSH�� WKH� ILUVW�SURGXFWV�EDVHG� RQ� WKH� QHZ� RUSKDQ

PHGLFLQDO� SURGXFWV� UHJXODWLRQ� DUH� QRZ� RQ� WKH� PDUNHW�

DQG����SURGXFWV�KDYH�DOUHDG\�EHHQ�GHVLJQDWHG��RUSKDQ��

◆ (YHQ�PRUH� LPSRUWDQWO\�� WKHVH� UHJXODWLRQV� DUH� SURYLGLQJ

PHGLFLQHV�IRU�SDWLHQWV�ZLWK�UDUH�GLVHDVHV�ZKLFK�KDYH�EHHQ

LQFXUDEOH�KLWKHUWR�
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Genetic testing:
◆ 6LQFH�WKH���
V��F\WRJHQHWLF�WHVWLQJ��FKURPRVRPHV��

◆ 6LQFH� WKH� ��·V�� PROHFXODU� JHQHWLF� WHVWLQJ�� ORRNLQJ� IRU

PXWDWLRQV�LQ�KXPDQ�JHQHV�

◆ VLQJOH�JHQH�GLVRUGHUV�UHVXOW�LQ� WKH�DEVHQFH�RI

D� FULWLFDO� SURWHLQ�� RU� WKH� SUHVHQFH� RI� DQ

DEQRUPDO� SURWHLQ�� �([DPSOHV�� F\VWLF� ILEURVLV�

PXVFXODU� G\VWURSK\�� *DXFKHU
V� GLVHDVH�

+XQWLQJWRQ�GLVHDVH�

◆ PDQ\�� PRUH� FRPPRQ�� GLVRUGHUV� KDYH� D

JHQHWLF� FRPSRQHQW�� ZKLFK� PD\� LQYROYH

VHYHUDO�JHQHV�

◆ 'HYHORSPHQW�FRVWV�IRU�JHQHWLF�WHVWV�DUH�VWHHSO\�LQFUHDVLQJ�
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Genetic testing:
◆ %HIRUH�D�JHQHWLF� WHVW�LV� UHDG\�IRU�URXWLQH�GLDJQRVWLF�XVH�� LW

VKRXOG�KDYH�EHHQ�WHVWHG�IRU�LWV�FOLQLFDO�XWLOLW\��ZLWK�WKH�DLP�

◆ WR�DVVLVW� WKH�PHGLFDO� VWDII� LQ� WKH�GLDJQRVLV� DQG

WKH�WUHDWPHQW�

◆ WR� KHOS� LQ� WKH� FRXQVHOLQJ� RI� D� SDWLHQW� �DQG

VRPHWLPHV� WR� KLV� IDPLO\� PHPEHUV��� LQ� D� QRQ�

GLUHFWLYH�DQG�SURIHVVLRQDO�ZD\�

◆ ,W�LV�D�VSHFLDOL]HG�VHUYLFH��LQ�FRPSHWLWLRQ�ZLWK�DFDGHPLD

DV� ZHOO� DV� ZLWK� RWKHU� FRPPHUFLDO� HQWLWLHV�� ZLWK� D� YHU\

ODUJH�SHUVRQQHO�FRVW�FRPSRQHQW��WR�UHGXFH�FRVW�SHU�WHVW

VXEVWDQWLDOO\�LV�RQO\�SRVVLEOH�E\�HFRQRP\�RI�VFDOH��RU�E\

DXWRPDWLRQ��H�J��DOVR�H�EXVLQHVV��
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Genetic testing:
◆ ,QFUHDVLQJ�WHFKQLFDO�DQG�GHYHORSPHQW�FRPSOH[LW\�MXVWLILHV

D�KLJK�LQLWLDO�SULFH�IRU�D�QRYHO�JHQHWLF�WHVW�
◆ LQFUHDVLQJO\� FRPSOH[� WHVW� GHYHORSPHQW� DQG� UR\DOW\

VWDFNLQJ� IURP� OLFHQVHV� RQ� WHFKQRORJ\� SODWIRUPV�

JHQHV��PXWDWLRQV��HWF��

◆ WKH�QHHG�IRU�PRUH�DQG�KLJKHU�TXDOLW\�HSLGHPLRORJLFDO

DQG�JHQHWLF�SRSXODWLRQ�GDWD�

◆ �LQFUHDVLQJ�UHJXODWRU\�FRVWV��DOVR�IRU�KRPH�EUHZ�WHVWV�

ZKLFK� LQFOXGH� VWULFWHU�4$�4&�UHTXLUHPHQWV� DV�ZHOO

DV�FHUWLILFDWLRQ�FRVWV�IRU�WKH�ODERUDWRU\�

◆ LQFUHDVLQJ�QHHG�IRU�FOLQLFDO�FRXQVHOLQJ�

◆ 2QO\� ODUJHU��FRPPHUFLDOO\�RULHQWHG�ODERUDWRULHV�PD\�EH

HTXLSSHG� WR� GHOLYHU� WKH� TXDOLW\� RI� WKH� WHVW� UHVXOWV

H[SHFWHG�E\�VRFLHW\�DW�DQ�DIIRUGDEOH�SULFH�
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Genetic testing:
◆ &RVWV� UHODWHG� WR� LQFUHDVHG� OLDELOLW\� DUH� DGGLWLRQDO

JXDUDQWHHV�WR�WDNH�TXDOLW\�DQG�4$�DW�KHDUW�

◆ /LFHQVLQJ�RI�JHQHV�DQG�WHFKQRORJLHV�IRU�JHQHWLF��WHVWLQJ�

◆ QRQ�H[FOXVLYH� ULJKWV� UHVXOW� LQ� UR\DOWLHV� RQ� JHQH

SDWHQWV�DQG�PXVW�KDYH� WHFKQRORJLHV�IURP���WR����

ZLWK�RXWOLHUV�WR�RYHU������

◆ H[FOXVLYH�ULJKWV�UHVXOW�LQ�UR\DOWLHV�IURP���WR������XS

WR�RYHU�����

◆ RXWOLFHQVLQJ� IRU� FRPPHUFLDOL]DWLRQ� RI�SDWHQW� ULJKWV

ZLOO�ODUJHO\�GHSHQG�RQ�WKH�DYDLODEOH�PDUNHW��DQG�WKH

PHGLFDO�QHHG�IRU�WKH�WHVW�

◆ HVRWHULF�� KLJKO\� FRPSOH[� DQG� VSHFLDOL]HG� WHVWV� DUH

PRUH�OLNHO\�WR�EH�OLFHQVHG�LQ�DQ�H[FOXVLYH�PDQQHU�
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Genzyme Corporation and patents
◆ *HQ]\PH� LV� GHYHORSLQJ� WKHUDSHXWLFV� IRU� UDUH� JHQHWLF

GLVRUGHUV�DV�RQH�RI�LWV�SULPH�WDUJHWV�

◆ *HQ]\PH�*HQHWLFV��LV�RQH�RI�WKH�ODUJHVW�SURYLGHUV�RI�JHQHWLF

WHVWLQJ�VHUYLFHV�LQ�WKH�ZRUOG��(�J��RXU�WHVW�IRU�F\VWLF�ILEURVLV�

WHVWLQJ�VLPXOWDQHRXVO\�IRU�WKH����PRVW�FRPPRQ�PXWDWLRQV�

◆ +DV� QRW� SDUWLFLSDWHG� LQ� WKH� SDWHQW� �ODQGJUDE�� ZLWK� SDWHQW

DWWRUQH\V�ILOLQJ�SDWHQW�FODLPV�RQ�HYHU\�VHTXHQFH�FRPLQJ�RXW

RI�RXU�SURSULHWDU\�JHQH�LGHQWLILFDWLRQ�WHFKQRORJLH�

◆ ,V� DFWLYHO\�SURWHFWLQJ�JHQHV�� VHTXHQFHV� DQG� RWKHU�ELRORJLFDO

HQWLWLHV� VXFK� DV� FDQFHU� DQWLJHQV�� EDVHG� RQ� VSHFLILF

LQIRUPDWLRQ�UHJDUGLQJ�WKHLU�XWLOLW\�

◆ $LPHV� WR� GHYHORS� LPSURYHG� GLDJQRVWLFV�� WKHUDSHXWLFV� RU

SURSK\ODFWLFV�IRU�XQPHW�PHGLFDO�QHHGV�

◆ 2XW��DQG�LQ�OLFHQVHV�D�QXPEHU�RI�LQWHOOHFWXDO�SURSHUW\�ULJKWV�
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Genzyme Corporation and licensing
◆ ,Q�WKH�JHQHWLF�WHVWLQJ�DUHQD��JUDQWHG�ULJKWV�DUH�PRVWO\�QRQ�

H[FOXVLYH�

◆ ULJKWV� DUH� GHSHQGLQJ� RQ� WKH� PDUNHW� RI� ZKLFK� WKH

WHUULWRU\�� WKH� UDULW\� RI� WKH�GLVHDVH� DQG� WKH�GLVHDVH� ILHOG

DUH�FRPSRQHQWV�

◆ JHWWLQJ� RU� JUDQWLQJ� H[FOXVLYH� ULJKWV� PD\� VWLOO� EH

DSSURSULDWH� WR�PDNH� WKH� UHVXOWLQJ� VHUYLFH� HFRQRPLFDOO\

YLDEOH��ZKLOH�VWLOO�ILWWLQJ�RXU�FRPSDQ\�LPDJH�

◆ WKH� RSLQLRQ� RI� WKH� PHGLFDO� SURIHVVLRQ� DQG� RI� WKH

LQYROYHG� SDWLHQW� JURXSV� DUH� RI� KLJK� LPSRUWDQFH� DQG

FDUU\�D�KLJK�ZHLJKW�LQ�RXU�GHFLVLRQ�PDNLQJ�SURFHVV�

◆ RXWOLFHQVLQJ� H�J��SDWHQW� ULJKWV� IRU�S���� DQG� IRU�06+��

DQG�$3&�JHQHV�LQ�FRORQ�FDQFHU�GLDJQRVLV�
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Genzyme Corporation and licensing
◆ ,Q� WKHUDSHXWLF� ILHOGV�� RU� IRU� WKHUDSHXWLF� WDUJHWV�� RXU

VWUDWHJ\� LV� WR� OLFHQVH� H[FOXVLYHO\�RU�QRQ�H[FOXVLYHO\�EDVHG

RQ� WKH� FKDUDFWHULVWLFV�RI� WKH� FODLPV� DQG� LQ� D� ILHOG�OLPLWHG

PDQQHU�

◆ ,Q�WKH�UHVHDUFK�ILHOG��*HQ]\PH�DFWLYHO\�HQFRXUDJHV�XVH�RI

LWV�WHFKQRORJ\��VHH�OLFHQVLQJ�VWUDWHJ\�UHODWHG�WR�RXU�6$*(

�6HULDO� $QDO\VLV� RI� *HQH� ([SUHVVLRQ�� WHFKQRORJ\�

SURYLGLQJ� DFFHVV� XQGHU� DSSURSULDWH� DJUHHPHQWV� ZLWKRXW

IHHV� IRU� WKH� DFDGHPLF� UHVHDUFKHU�� EXW� UHTXLULQJ� IHHV� IRU

FRPPHUFLDO�DFFHVV�
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Trends:
◆ 1HZ� VWUDWHJLHV� RI� FRPELQLQJ� ELRWHFK� ZLWK� LQIRUPDWLFV� EULQJ

ELRWHFK� LQWHOOHFWXDO� SURSHUW\� LVVXHV� FORVHU� WR� WKRVH� RI� WKH

VRIWZDUH�LQGXVWU\�

◆ 'DWD� PLQLQJ� DQG� PDQLSXODWLQJ� RI� GDWD� VHWV� IURP� GDWDEDVHV

UHSODFH� ZHW� ODERUDWRU\� ZRUN�� DQG� SXW� PRUH� HPSKDVLV� WKDQ

EHIRUH� RQ� FRQILGHQWLDOLW\� DQG� SULYDF\� RI�SDWLHQW� GDWD� XVHG� LQ

UHVHDUFK�RU�FOLQLFDO�WULDOV�

◆ 7LVVXH�EDQNV� DQG�RZQHUVKLS� RI� FOLQLFDO� WLVVXH� LV� DQRWKHU� DUHD

ZLWK�JURZLQJ�QHHG�IRU�GDWD�DQG�NQRZOHGJH�SURWHFWLRQ��FUHDWLQJ

LWV�RZQ�LVVXHV�DQG�FKDOOHQJHV�

◆ 7KHUH�LV�LQFUHDVLQJ�SDUWLFLSDWLRQ�RI�SDWLHQW�DGYRFDF\�JURXSV�LQ

WKH�SURFHVV�IURP�UHVHDUFK�WR�SURGXFW�
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PRESENTATION BY DR. ERIK TAMBUYZER,

Vice-President Corporate Affairs, Europe, Genzyme Corporation

1. Introduction.

More than one-fifth of the many new medicines launched each year are now biotechnology-derived,
and increasingly, medical devices, as well as diagnostic products and genetic testing services also use
biotech techniques. New ways for diagnosis, prevention and therapy have not only led to the creation
of a new tier of biopharmaceutical and technology companies, but also contribute to the restructuring
of the pharmaceutical industry and even of health care systems. Biotechnological research related to
serious, chronic and rare diseases is exploiting the understanding of the basic disease mechanisms
derived from the human genome project and other high-tech genetic studies, as well as other genomes.
For the first time in history, biotechnology allows the development of a therapy for some of the rare
genetic diseases, and the number of such therapies is increasing, based on the orphan drug regulations
in the US, Japan and Europe. These regulations provide, although much shorter in time, a "patent-
resembling" market exclusivity incentive to industry. Since the 90’s, molecular genetic testing, looking
for mutations in human genes, is increasingly being used to detect genetic defects, and is
complementing or even replacing cytogenetic testing. Single gene disorders result in the absence of a
critical protein, or the presence of an abnormal protein. Cystic fibrosis, muscular dystrophy, Gaucher's
disease or Huntington disease are examples of disorders caused by a single gene. For cystic fibrosis,
more than 900 mutations, most of them very rare, have been found. Many, more common, disorders
have a genetic component, which may involve several genes.

2. Patents, orphan drugs and biotechnology.

A patent protects an invention from unlicensed commercial competition, and is as such an incentive for
investment  into the subject of the patent, which is difficult to replace by other incentives. A broad patent
on a novel technology may only result in commercial products after substantial further work, leaving
only very few years of patent protection at the end. Monoclonal antibodies are a good example of such
novel technology yielding the first commercial therapeutics after a 20-year time lag. However, diagnostic
applications of monoclonals had been pursued for a long time. Gene therapy is another example of a
technology for which many patents have been filed, but without products on the market as the ultimate
vector to deliver the genes is still under development, and the clinical data to support an approval are not
yet there.

Since the biotechnology industry is requiring high levels of investments, patents play a crucial role in its
development, because such intellectual property enables the attraction of the kind of investments needed.
In addition, patenting of biotech inventions brings along some unique issues. Each living organism has
only one genome, and a patent would provide a, be it time-limited, exclusive control for a company or an
institution over a gene, a  therapeutic field,… for which there may not be many if any alternative.
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However, such exclusive rights are sofar the only guarantee for the development of such invention into a
commercial product or service from raw research data. Development of a therapeutic product, involving
the identification of the active compound, in vitro safety and efficacy testing, the finding of dose and
product specifications, in vivo clinical trials, manufacturing scale-up, validation and QA/QC etc...
requires between at least 100 up to on average 400 million US$, a level of investment which is not
attainable without patent protection.

Development costs for genetic tests are also steeply increasing, because of the population statistics
required on the one hand, and the royalty stacking coming from licenses on technology platforms, genes,
mutations, research tools etc… on the other hand. The increasing technical and development complexity
needed justifies a high initial price for a novel genetic test. Moreover, before a genetic test is ready for
routine diagnostic use, such a test should have been tested for its clinical utility, meaning that the test
should assist the medical staff in the diagnosis and the treatment or the counseling of a patient.
Providing diagnostic or predictive genetic testing is indeed not just the provision of a test result, but
also of non-directive and professional genetic counseling to the patient and sometimes to his family
members. Counseling is a necessary but also costly part of the service. Genetic testing is a specialized
service, with as a consequence a very large personnel cost component, and therefore much less
opportunity for cost reduction. It would be unfair, and therefore detrimental to efforts in this field, to
deprive investors from a just return on their investment in this field, thereby stifling developments of
new tests or of new therapeutics needed by the affected patients.

In the US, based on the Orphan Drug act, over 200 therapies for rare diseases have been developed, of
which close to half are biotech-based complex biological products.  In Europe, the first products based
on the new orphan medicinal products regulation are now on the market, and 88 products have already
been designated "orphan". This "patent-like" incentive not only has proven to be instrumental in
creating a biotech industry in the 80's, as over 50% of all new biotech start-ups in the US were based
on the Orphan drug act. It also provided much needed medicines for patients which have been
incurable hitherto.  Of all newly approved biopharmaceuticals over 1995-2000, 46 % were orphan
drugs.

3. Genzyme's strategy in licensing.
One of the characteristics of Genzyme Corporation is that it has not been participating in the gene
patent "landgrab".  It has not had patent attorneys filing patent claims on every sequence coming out of
our proprietary gene identification technologies.  This attitude differentiates us from other groups that
may have rushed to protect every partial gene sequence, even before they knew what the sequence
relates to.  Genzyme has however actively protected genes, sequences and other biological entities
such as tumor antigens, for which we have specific information on utility, aiming to develop improved
diagnostics and/or more efficient and safer therapies for the underlying disease.

Genzyme does outlicense a number of patents in the cancer field, such as for p53, and for MSH-2 and
APC genes in colon cancer diagnosis. In the genetic testing arena, these licenses are mostly non-
exclusive, but Genzyme recognizes that getting or granting exclusive rights on a gene or a cancer
antigen, also for diagnostic genetic testing, may be appropriate or even needed to make the resulting
service economically viable while still fitting our company image, depending on the market of which
the territory, the rarity of the disease and the disease field are components. It has to be specified that
the opinion of the medical profession and of the involved patient groups will be of high importance
and carry a high weight in Genzyme's decision-making process.

For applications in therapeutic fields, or for therapeutic targets, our strategy is either to license
exclusively to one commercial partner or to license non-exclusively based on the characteristics of the
claims and in a field-limited manner. In the field of academic research, Genzyme actively encourages
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use of its technology, as is proven by our licensing strategy related to our proprietary SAGE (Serial
Analysis of Gene Expression) technology, by providing access to it under appropriate agreements
without license fees for the academic researcher, while at the same time requiring license fees for
commercial access to SAGE.

4. Licensing of genes and related costs.
In the field of genetic testing, royalties for the inlicensing of patents on genes and must-have
technologies will range from 1 to 4% for a non-exclusive license, with outliers to over 10 %, and
ranging from 6 to 10%, up to over 20% for exclusive licenses. Outlicensing for commercialization of a
genetic test will largely depend on the available market on the one hand, and the medical need for the
test on the other. It is clear that esoteric, highly complex and specialized tests are more likely to be
licensed in an exclusive manner as we discussed above. Being a service business, providing services in
competition with academia as well as with other commercial entities, the only ways to reduce cost per
test substantially is by economy of scale, meaning high volumes per test, and by automation,
potentially including e-business opportunities in the future. An example of a higher volume test is the
Genzyme test for cystic fibrosis, which simultaneously tests for the 87 most common mutations at the
price of only 200 US$, low compared to the prices asked for specialized tests such as for BRCA1 or
neurological disorders, which range from 1-5000 US$.

Prices in the genetic testing field will however experience upward pressure. The main factors
contributing are the increasingly complex test development, the need for more and higher quality
epidemiological and genetic population data, increasing regulatory costs, also for home-brew tests,
which include stricter QA/QC requirements as well as certification costs for the laboratory, and
increasing need for counseling. It is clear that only larger, commercially oriented laboratories will be
equipped to deliver the quality of the test results expected by society at an affordable price. Potentially
high liability-related costs act as a complementary guarantee that such laboratories do take quality and
QA of their services at heart.

For the development of therapeutic products, in many cases it will be necessary to keep exclusive
rights to intellectual property in the hands of one company, especially when the related disease is rare.
Non-exclusive rights would not guarantee enough interest to invest the high amounts needed to
develop a therapeutic.

5. Ethics and societal issues.
To be patentable, an invention has to be novel, involve an inventive step, be industrially applicable. In
addition the invention’s patentability cannot be contrary to morality.  Patentability of inventions ensures
the advancement of science into benefits and welfare for citizens. It is one of the challenges in our
society to achieve consensus on the limitations of the application of new technologies, taking ethical
and moral concerns into account, and the issue around patenting of genes and other biological entities
is part of this challenge. Patent offices are specialized offices, which grant or deny patent rights based on
patent law, but do not have a specific consideration for public policy. Courts, which have to decide on
enforceability of patents, are mostly non-specialized, having a consideration for public policy and
societal context of a specific country. This way, the system guarantees a balance between patent rights
and rights of commercialization based on patents.

Five or more years ago, there was a concern that many biotech patents would be so broad that they would
dominate large fields. Today, this does not seem to be the case because the combination of the patenting
rules and their interpretation by the courts seem to have prevented that to happen. The scenarios of scare
tactics did not convert into reality, in analogy with the observation that few cows died as a result of the
construction and operation of railroads. Patents also force information to be made publicly available and
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allow it to be used in further research, and as such in general also foster scientific progress. Without
patents, a culture of secrecy and non-disclosure would be created within the scientific community,
protecting secrets like Coca-Cola successfully did. Moreover, the earlier mentioned success of the
orphan drug regulations underline the importance of incentives for industry to develop much-needed
products as solutions for unmet medical needs in our society. But even if patents are granted,
innovative products will not benefit patients if the health care systems in a specific country are not
granting reimbursement in a timely fashion.

6. Trends, new strategies.
New strategies of combining biotech with informatics bring biotech intellectual property issues closer
to those of the software industry. Data mining and manipulating of data sets from databases replace
wet laboratory work, and put more emphasis than before on confidentiality and privacy of patient data
used in research or clinical trials. The creation of tissue banks and ownership of clinical tissue is
another area with growing need for data and knowledge protection, creating its own issues and
challenges. The SNP consortium and similar initiatives and their complex interplay with front-line
private genomics companies serve society by advancing knowledge and awareness alike.

Another trend is the increasing participation of patient advocacy groups in the process from research to
product. Patients are not only active in the political debate, but become involved in the complex
progression from research and development over patenting and licensing of inventions and regulatory
committees to manufacturing of products related to their disease. Such patient groups are partnering
with industry and researchers to progress science and advance developments of products for diagnosis
and treatment in their field.
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